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BucnoBok
YIIOBHOBAK€HOT'0 OPTaHy 3 AePKABHOI OMiHKM MeIHUYHHUX TEXHOJIOTIN:
arajcmjaasa oera

Heporcasna oyinka meOUYHUX MEXHON02I NPOBEOEHA YNOBHOBANCEHUM OP2AHOM
3 0epocasHoi OYIHKU MeOUYHUX MeXHON02il 6i0nogiono 0o eumoz Illopsaoky
NPOBEOEHHS 0ePIHCABHOI OYIHKU MEOUUHUX MEXHOJIO2IU, 3AMBEPOHCEHO20 NOCMAHOB0I0
Kabinemy Minicmpie Ykpainu 6io 23.12.2020 Nel300 ma ckradacmovcs 3
pe3ynbmamisé auaizy NOpiGHsIbHOI ehexmusHocmi (pe3yrbmamusHocmi), besnexu,
eghekmusnocmi eumpam ma pe3yrbmamie aHanizy enauey Ha 0r0dcem NiKaApCcbKo2o
3acoby Ha OCHOGI OaHUX 3aA6HUKA. BUCHOBOK YNOBHOBAICEHO20 OP2aH)y 3 0ePIHCABHOT
OYIHKU MeOUYHUX MEeXHON02I MA€E peKoMeHOayitiHutl xapaxmep. Jawi, HAOaui y
BUCHOBKY, AKMYAIbHi CMAHOM HA 0amy U020 Ni020MmoGKU.

1. Indopmanisa npo agaTy nNpoBedeHHS [I€P:KABHOI OIIHKU MeIMYHMX
TEXHOJIOTIH 3as1BJIEHOT 0 JIiIKapcbKOro 3aco0y: 09.10.2022

2. Ingopmanist mpo 3asiBJICHUI JIKapCHKUi 3aci0:

1) naiimenyBaHHs1 (mpi3Buile, iM’sl, M0 0AaTbKOBI) 3asiBHUKA Ta HAa3Ba
BHPOOHHUKA JIIKAPCHKOI0 3ac00y:

Cranom Ha 09.10.2023 B JlepkaBHOMY PEECTpi TIKapChbKHUX 3ac00iB!:

Bupoo6uuk - [Ixen3zaiim Ipnang Jlimiten. [JIA Tanactpian [Tapk, Onn Kinmeanen
Poyn, Barepdopa, Ipnanmis.

3asBuuk - TOB “CAHO®I-ABEHTIC YKPATHA”.

2) ToproBejibHa Ha3Ba JIKapCbLKOIo 3ac00y:

OABPA3M®.

3) Mi’>kHapOAHA HENMATEHTOBAHA Ha3Ba a00 CHHOHIMiYHe HAlIMeHYBaHHA:

'http://www.drlz.com.ua/
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arancuaasa 6era/agalsidase beta.

4) ckyaj JiKapcbKoOro 3aco0y (airdi Ta 10NMOMIXKHI pe4OBHHM):

Jitoya pedoBuHa: araicuaasza oera (r-haGAL) (agalsidasebeta (r-haGAL));

1 gyrakoH MICTUTH HOMIHAJIBHY KUIBKICTh 5 MT 200 35 Mr arajicuaasu 6eTa; micis
PO3UMHEHHS KOXKHHUHM (Di1akoH MICTHTH 5 Mr/mi (a6o 35 mr/7 mu) araicuaasu Oera;
nonomixkHi pedoBuHu: MaHIT (E 421); natpito aurigpodocdar, MOHOTIApAT; HATPIIO
rigpodocdar, renrariapar.

S) popma Bunycky:

TIOPOIIIOK JIJIsi TPUTOTYBAHHS KOHIIEHTPATY (5 MI/MIJ) 71t pO3UMHY 1JIs iH]Y3iit.

6) cnocid 3acTocyBaHHs JiKapCbKOTo 3ac00y:

[TouaTtkoBa n03a He moBuHHA mepesumryBatu 0,25 mr/xB (15 mr/ron), mo6
3armo0IrTH BUHUKHEHHIO MOJKJIMBOI peakiuii Ha 1HQy3i0. Ilicas miarBepkeHHs
HOpPMAaJIBHOI peakilii OpraHi3My Ha Ipernapar MOKHa MOCTYMOBO 301IbIITYBAaTH 03y 3
KO>KHOIO HAaCTYIHOO 1H(]Y3i€r0.

[Tamientam, siki 100pe nepeHocITh 1H(Y31i, MOKHA T03BOJUTHA POOUTH iX BAOMA.
PimenHs mnpo mnepeBeleHHs TMallieHTa Ha JOMAIllHIM PEeXUM BBEACHHS 1HPY31H
MPUHAMAETHCS IMICIS OIIHKK KIIHIYHUX JaHUX Ta OTPUMAaHHS PEKOMEHMAIlM JiKaps.
[TamienTH, y SKux M 4ac 1HQy3iid B JOMAIIHIX YMOBaX BHHUKIIM HeOakaH1 SBHIIA,
MOBUHHI HEralHO MPUNUHUTHU 1H(Y31I0 Ta 3BEPHYTUCS 32 MEIUYHOIO JIonoMoroo. B
MOJAJIBIIOMY TaKUM TMallieHTaM MoXKe OyTH HeoOXITHUM BBEJICHHS 1H(Y3iH B
KIIHIYHUX yMmoBax. IIpu mpuiiomi jikapcbkoro 3aco0y B JOMAIlHIX YMOBax J03a
JIKapchKoro 3aco0y Ta MIBUAKICTh 1H(Y31i MOBHHHI 3aJMIIATUCA HE3MIHHUMU;
Mali€eHTy He MOKHA 3MIHIOBATH 1X CAMOCTIIHO, 0€3 HaIJIsI Iy MEIMYHOTO MPalliBHUKA.

PexomennoBana no3a ®adbpazumy® cTaHOBUTH | MI/KT Macu Tila, Ky BBOASTH
IUIIXOM BHYTPIIIHBOBEHHOI 1H(Y311 OJIMH pa3 Ha JBa THXKHI.

7) indgopmanis Mpo HASIBHICTH JAePKABHOI peecTpauii JikapcbKOro 3acody B
Ykpaini:

peectpaiitae nocBiqueHdss UA/10306/01/01, Tepmin peecTpailii HEOOMEKEHHH 3
28.11.2019.

8) dapmakosioriuna gis JgikapcbKOro 3aco0y Ta KOA 3a AaHATOMO-
TepaneBTHYHO-XIMIYHOI0 KIacupikamicro:

OcHoBHUM NpUHITUIIOM (pepMenTo3amicHOi Teparrii (gaini - ®3T) € BimHOBICHHS
€H3UMATHYHO1 aKTUBHOCTI JIO PiBHS, TOCTATHHOTO JIJISI PO3MICIIIICHHSI HAKOMTMYEHOTO
cyOcTpaTy B TKaHMHaX opraHiB. TakuMm ynHOM (pepMeHTO3aMicHa Teparis 3ano0irae,
cTabu113ye abo raabMye IPOrpecyroyi BIAXUICHHS Y PYHKI[IOHYBaHHI [IUX OPTaHiB J10
HAacTaHHs HEOoOOpOTHUX HAcHiAKiB. Ilicis BHYTpIIIHBOBEHHOI 1H €Ki arajacuaasa
O0eTa MHUTTEBO BHUBOIUTHCA 3 KPOBOOOITY Ta TMEPEHOCUTHCS Kpi3b CYAMHHI
SHI0TEMaTbHI Ta MAPEHXIMHI KJIITUHH JI0 JT130COM, MOKJIMBO, 3a JI01OMOroro (ocdara
MaHO3U-6, MAaHO3H Ta aciaJIOTJIIKONPOTEIHOBUX PEUENTOPIB.

Kog ATX. A16AB04. 3acoOu, mo BIUIMBAIOTH Ha CHUCTEMY TpaBJIEHHS Ta
MeTabomizm. depMeHTH.

9) noka3aHHA 10 MEIUYHOTO 3aCTOCYBAaHHS, 32 IKUM MOaBaJjIacs 3asiBa:

JloBrotpuBane ¢epMeHTO3aMiCHE JIKyBaHHS JOPOCIMX Ta JAiTed BIKOM BiJ 8
POKIB 3 MATBEpKEHOI0 XBopoOoto Padpi (kox 3a MKX E75.2).
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10) noka3aHHA 10 MeJUYHOT0 3aCTOCYBAHHSA BilMIOBIAHO 0 IHCTPYKILIL 151
MEJIUYHOr0 3aCTOCYBaHHSs, 3arBepm:keHoi MO3, 3a HasIBHOCTI Jdep:KaBHOI
peecTpauii JikapcbKoro 3aco0y B YKpaiHi:

JoBrorpuBaie (pepmMeHTO3aMiCHE JIIKyBaHHS JTOPOCIUX Ta JiTeH BIKOM BiJg 8
POKIB 3 MATBEPKEHOI0 XBOpoOoro Dadpi (aediuuT anbda-ramakro3uaasu A).

11) indopmaniss Mpo HASBHICTH NMOKA3aHb 10 MEIMYHOI0 3aCTOCYBAHHSA
JIKapPCbKOro 3aco0y IJisi BUKOPUCTAHHS IiJ 4a¢c HAJAHHS MeJIUYHOI JOIMOMOTH
NPH CTAHAX, 1110 3a3HAYEHI y NPiOPUTETHUX HANIPSIMAX PO3BUTKY c(hepu 0XOPOHH
3/10pOB’1l.

Y nocbe 3a3HaueHo, mo xBopoOy dabpi BHeceno mo lleperniky piakicHUX
(opdhaHHUX) 3aXBOPIOBaHb, [0 TPU3BOISITH 10 CKOPOUCHHS TPUBAIOCTI JKUTTS XBOPUX
a00 1X IHBAJIAM3ALll] Ta JJI IKUX ICHYIOTh BU3HAHI METOAM JIIKYBaHHS (3aTBEPKEHUIN
HakazoM MO3 Vkpainu Binm 27.10.2014 No 778 «IIpo 3aTBepIKeHHS MEpeENiKy
pinkicHux (opdaHHUX) 3aXBOPIOBaHbY, 3apEECTpOBaHU B MIHICTEPCTBI FOCTHUIIIT
Vkpainu Big 13.11.2014 3a Ne 1439/26216)2. 3rigro i3 nakazom MO3 Vkpainu Ne 1723
Bi 11.08.2021 “IIpo 3arBep/sKeHHS HOMEHKIIATYpH JIIKApChbKUX 3ac001B, MEAMYHUX
BUPOOIB Ta JOMOMDKHHUX 3aCO0IB JI0 HHX, IO 3aKyNOBYBaTUMYThCS 3a HaNpsMamMu
BUKOPHUCTaHHA O0/KETHUX KomTiB y 2022 porii 3a OromkeTHO0 rporpamoro KITKBK
2301400 "3abe3medeHHs MEIUYHUX 3aXOJ[IB OKPEMHUX JEpKaBHUX MpOrpaMm Ta
KOMIUIEKCHUX 3aXOJiB HPOrPaMHOI0 Xapakrepy'’, araicupasy OeTa BKIKOYEHO IO
HOMEHKJIaTypH JIIKApChKUX 3ac00iB 3a HanpsiMOM "MeIuKaMeHTH JjIsl TPOMAasiH, SIKi
CTPaXJat0Th Ha oppaHH1 METaOOJIYH1 3aXBOPIOBaHHA".

Jixapcovkuil 3aci6 azancuoaza bema KIOYEHO 00 NepeiKy, Wo 3aKyno8yEmbCsl
3a KOowmu 0epaiHcasHoco 01woxcemy OJis1 BUKOHAHHA Npocpam ma 30iUCHEHHS.
YeHmMpaniz08anux 3axodié 3 OXOPOHU 300pos8's 3a Hanpsamom ‘‘Meouxamenmu O
2poMaodsal, AKi cmpaxcoaroms HA  OphamHi  MemaboniuHi  3aX80PHOBAHHSA
sameepodicernozo Ilocmanosorw Kabinemy Minicmpie Ykpainu 6i0 7 bepesus 2022
poxy Ne 216%.

Posnopsaoxcennam Kabinemy Minicmpis Ykpainu 6io 28.04.2021 Ne 377-p8° 6
Vkpaini 3ameepoxceno Konyenyiio po3zeumxy cucmemu HAOAHHS MEOUYHOI 00NOMO2U
nayienmam, sKi cmpasxcoaroms Ha pioKicHi (opganni) 3axsoprosanns, na 2021-2026
poku (oani - Konyenyis). Memoro Konyenyii € smenuuenus cmepmuocmi 6i0 pioKiCHUX
(opgpannux) 3axeopioansb, NIOBUWEHHS  AKOCMI  JCUMMs — NAYIEHMIB, 5K
cmpaxcoaroms  Ha pIOKICHI  (OpghaHHi) 3ax680prOBaHHA, ULIAXOM 3a0e3nedeHHs
CnpaseoIuso20 ma pieHo20 O0OCMYNY 00 SAKICHOI MeOudHoi 00nomocu MmaKkum
nayienmam, 30Kpema 00 AKICHUX, eqheKmusHUx ma 6e3neyHux AikapcokKux 3aco0ie 0is
JIIKYB8AHHS PIOKICHUX (OPAHHUX) 3AX80PI0BAHD.

3. BUCHOBOK YNOBHOBAKEHOr0 OpPraHy IIOAO Pe3yJbTaTiB NOPiBHAJBHOI
epekTUBHOCTI (pPe3yJIbTATHBHOCTI), Oe3nmexkH, e(QeKTUBHOCTI BHUTPAT Ha
JiKapcbKHi 3aCi0 Ta aHAJII3y BIVIMBY HA NOKA3HUKH OIO1KETY:

1) naHi MO0 NPiIOPUTETHOCTI 32aXBOPIOBAHHA (CTAHY)

*https://zakon.rada.gov.ua/laws/show/z1439-14#Text
Shttps://zakon.rada.gov.ua/rada/show/v1723282-214#n194
*https://zakon.rada.gov.ua/laws/show/216-2022-%D0%BF#Text
*https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80#Text
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SIk 3a3Ha4eHO y 10cke, XxBopoOa Mabpi (Homep y 6asi manux OMIM 301500°) —
1€ JII30COMHA XBOpPOOa HAKOMWYEHHS, sIKa BUKIMKaeThcsa MyTalisiMu B reHi GLA Ta
YCHAJAKOBYETHCS 3a X-34YEIJICHUM THIIOM. 3HAUYHE 3HIKEHHsI a00 MOBHA B1JICYTHICTh
aKTUBHOCTI (hepMeHTy anb(a-ranakrozunaszu A (aGal A, EC 3.2.1.22) npu3BoauTh 10
MIPOTPECYIOUOro HAKOMUYCHHS TIIKOMIMIIB, Y MEepIly 4epry riod0Tpiao3wiiepamiay
(GL-3, Gb3) Ta itoro qucuuiaboBaHoi popmu, rinodoTpiaozuichinrozuny (lyso-GL-3),
B IUTa3Mi KpOBI Ta y 6araThb0oX BUJAX KJIITHH Y BChbOMY opraHizmi. XBopo06i dabpi, sk
MYJIBTUCUCTEMHOMY 3aXBOPIOBAHHIO, MPUTAMaHHHUM 3HAYHUN KITIHIYHUH ToJiMOp(]izm
3 IIMPOKAM CHEKTPOM MIX- Ta BHYTPIIIHBO-CIMEHHOI MIHJIMBOCTI CHMIITOMIB.
CmiBBigHomrenss penotumip 1 (kmacnunuii) Ta 2 (3 Mi3HIM MOYaTKOM) ckiangae 1 mo 7.
3anexHo BiJ (EHOTUMOBUX O3HAK BUIUISIOTH Pi3HI BapiaHTH XBopoou dadpi.

®enotun 1: (k1acuuHUM - paHHIN MOYATOK, IO CIOCTEPITa€EThCS MEPEBAKHO B
JTUTHUHCTBI), XapaKTepHa MYJIBTHOPTAHHICTh YPaKCHHS 3 TUITOBUMH CHUMITTOMaMH Ta
YCKJIAAHEHHSIMH, OOYMOBJICHHM KJIACHYHUMH MyTalisiMu, ski MawTbh 100%
MaTOT€HHICTb.

®deHoTun 2: HEKJIACUYHUM (aTUIOBUM, "M'sikuii"), mi3HiA movarok (micist 20-tu
POKIB), 4YacTillle «MOHOCHUCTEMHHUI» (YMOBHO) BaplaHT: KapilaJdbHUI, HUPKOBUIA,
1HCYNIBTHUM, 1HIIT. OOYMOBIIEHUN MyTaIlisSIMU 3 BapiaOeIbHOIO MAaTOT€HHICTIO.

['eneTnuHuii BapiaHT HEBU3HaueHOI KIiHIYHOI 3HauymocTi (BH3 — Bapiant
HeBioMoro 3HaueHHs, aHri. GLA GVUS - genetic variant of unknown significance)
- Oy/Ib-SIKUU BiK, KJIIHIYHUN TOMIMOp(di3M, 0OYMOBIEHHUI MyTallisIMU 3 BapiaOeIbHOI0
MATOTrE€HHICTIO.

HociiicTBO NaToJIOriYHOrO reHy - Oyap-sKMil BIK (OKIHKH), KJIIHIYHI MPOSIBU
BIJICYTHI, OOYMOBJIEHUN MyTallIMH B TIE€TE€PO3UTOTHOMY CTaHI 3 BapiaOeIbHOIO
NaTOTrE€HHICTIO.

3rinHo iHpopmarii, BukiaaeHoi y Konneniii, B YkpaiHi BIACYTHIN aepKaBHUN
PEECTp MAIlEHTIB, AKI CTPAXAAIOTh HA PiJKICHI (opdaHH1) 3aXBOPIOBAHHS, a TaKOX
KOHCOJTIJIOBaHa 1H(OpMaIli MPO TAKUX MAIEHTIB B PaMKax €JIEKTPOHHOI CHUCTEMHU
OXOPOHH 3710POB’Sl.

VY 1ocke mpu po3paxyHKy KUTHKOCTI MAI€EHTIB OyJO BUKOPUCTAHO JaH1 100
KUIBKOCTI JIarHOCTOBAHUX Malll€HTIB 3 XBopoOoro Padpi 3 nocaimkenns [liukyp H.O.,
20177 Tta pamHi mWomo MediaHHOro BiKy OioxiMiunoi Bepu(ikauii miarnosy 3
nocmimxenns Iliukyp H. O., 20173, mani mono KiIbKOCTI HALi€HTIB 3 XBOPOOOO
®abpi, 110 MpeACTaBIeH] Y BUCHOBKY YITOBHOB)XEHOTO OpraHy 3 JEep>KaBHOI OILIHKH
MEAMYHUX TEXHOJIOTIH 32 CKOPOUEHOO MPOIIEAYPOIO JIIKapChKOTO 3ac00y arajicumasa
Gera Bix 26.09.2022 ta ony6nikoBanomy Ha caiti JIEL MO3 Ykpainu®.

Takok SK 3a3HaYEHO Yy JIOChE, BPAxXOBYHOUM BKpail HU3bKE [1arHOCTUYHE
BUSIBJICHHSI TAIIEHTIB 13 XxBopoOoro Dabpi, Ta, BIAMOBIAHO, 3aHMXKEHI UudpU
3aXBOPIOBAHOCTI (30KpeMa B YKpaiHi), 3asBHUKOM OYB O0OpaHuWi WiaXia, IO
nepeaoava 3amo3ndeHHs anux Ilonpii Ta JIaTsii (a came KiabKicTh BUmaakiB Ha 100

“https://www.omim.org/entry/301500

"Miukyp H. O. JlizocoMHi xBopo6u HakonuuenHs B Yipaini / H. O. ITiukyp, H. B. Onbxosuy, H. T'. Toposenko // Bicuuk npo6iem 6ioJ10rii i MeAMIUHM.
-2017. - Bum. 4(2). - C. 14-19. - Pexxum moctymy: http://nbuv.gov.ua/UJRN/Vpbm 2017 4%282%29 4

$Miukyp H. O. OcobauBocTi KiiHiuHOi Ta 1a6opaTopHoi AiarnocTuku xBopobu ®abpi / H. O. Miukyp / Yrpaincskuil skypHan nedposnorii Ta miamnisy.
-2017. - Ne 4. - C. 30-36. - Pexxum nocrymy: http://nbuv.gov.ua/UIRN/Uzhn_2017_4_5
*https://www.dec.gov.ua/materials/derzhavna-oczinka-medychnyh-tehnologij-za-skorochenoyu-proczeduroyu/?role=ua



Aeancuoaza bema 0151 00620MpPUBANOSO PEPMEHMO3AMICHO0 JIKYB8AHHS OOPOCIUX ma Oimell 6IKOM 6i0 8 pOKig 3 niomeepodicenoio xeopoboro Pabpi,
09.10.2023

TUC. HacelleHHsa y KpaiHax €C) 3 MOCHiayoUuoio iX eKCTPamoJsIicl0 10 JOKATbHUX
yMOB B YKpaini. Po3aMip 117150B01 MOMyisiii HaBeaeHo y Tabnuii 1.

Ta6muis 1. Po3aMip HiJIbOBOT MOMyJIsALI B HACTYITHI POKU aHAIII3y

[Torounuii ['opu3oHT aHamizy
CTaH
1 pix 2 pik 3 pix 4 pix 5 pik
I{inmpoBa 16 17 17 18 18 19
TTOTTYJISIIIIST

3 memorw ymouHeHHs OaHUux wooo KilbKOcmi nayienmie 3 xeopoborw Dabpi 6
Ykpaini ynoenosasicenuii opean 3 0epicasHoi oyiHKu MeOUyHUX mexHoo02iu (oani -
VNOBHOBAXMCEHUL Op2aH) 36epHYcs 00 HayionanvHoi oumsuoi cneyianizo8anoi 1ikapHi
MO3 Vkpainu “OXMATHAUT” (oani - HJCJI “OXMATHUT”) ma I pomaocvroi
cninku « Opghanni 3axeoprosanns Ykpainuy ma ompumas HaCmynHi ionogioi.

3a oanumu H/ICJI “OXMATIUT” cmanom na 1 eepecns 2023 poky 6 Llenmpi
opgannux 3axeopiosarv ma 2ennoi mepanii H/[CJI “OXMATHUT” 3naxooumuca Ha
obniky 25 nayienmis 3 xeopoborw Dabpi (9 scinok, 15 vonosixie ma 1 oumuna 0o 18
pokis). 3a oanumu po3nodiny nayienmis Llenmpy opghannux 3ax60p08arHb ma 2eHHOI
mepanii ¢ Ykpaini 22 nayicnmu ompumyromo @37, a came 13 nayicumie ompumyoms
6 axocmi D3T aecancuoazy bema (5 oacinox, 7 4onosikie ma I oumuna 4on08i4oi
cmami), a 9 nayienmie — acanrcuoaszy anvgha (3 oacinku ma 6 4on086ikis). JlikapcoKi
3acoou NPU3HA4aAMvbCs 8I0N0BIOHO 00 KIIHIYHOI HACMAHOBU, 3ACHOBAHOI HA 00KA3AX
3 xeopoou PDabpi, axa oOynra pospoorena 6 ciuni 2019 poxy, MidCHAPOOHUX
cmanoapmie, OAHUX NPOBeOeHUX KIIHIYHUX 8UNPOOYBAHb, YUHHUX THCMPYKYIU O
JIKApCbKux 3acobie ma oocmynHocmi 00 npenapamy. Kniniuny eghexmusHnicmo
JIKAPCbKUX 3ac00i8 y nayieumia 3 xeopoooro Dabpi oyiniooms 3a KIiHIYHUMU OAHUMU:
KapoiaibHi nposisu (2inepmpois 1i6020 WIYHOUKA, WO CYNPOBOONCYEMbCI (hiOPO30M
Miokapoa, nopyulerHs: NPOBIOHOCMI, apummis ma cepyeda HedOCMAMHICMb), HUPKOBI
nposeu (anbOyMiHypis ma weuokicms Kiyboukosoi girompayii), yepebposackyisApHi
nposeu (MpaH3umMopHi ieMiuHi amaxy ma iHCyabmu, XPOHIYHA IHMEeHCUBHICMb OLI0T
PeuoBUHU ma YepeopaivbHi MIKPOKPOBOmMEYi), a MaKo’C 8PAXO8YIOMbCA OaHi PiGHs
Lyso-Gb3 y nnazmi. B iucmi 3a3uaueno, wo Llenmp opghannux 3axeoproeanv ma 2eHHOT
mepanii HI{CJI «Oxmamoumy nposooumv MOHIMOPUHE NOKA3HUKIE epeKmUBHOCMI
@D3T ceped nayicnmis 3 x60poborw Dabpi 6iON0BIOHO 00 KIIHIYHOI HACMAHOBU,
3aCHOBaHOI Ha doKkazax 3 xeopobu Dabpi. Yci nayienmu, axi ompumyroms JNiKy8aHHs
Oinbue 12 micayis, nogHicmro abo Yacmko8o 00cseIU mepanesmuyHux yiieu, a came
30i1bUWEHHS WBUOKOCMI KIYO0UK080I (hinbmpayii ma 3MeHUeHHs . HMEeHCUBHOCTI
HeUponamuyHo2o 60w (30ebi1bulo20 Y nayieHmia 3 KiacUyHuM nepebicom xeopoou
Dabpi), wo 003601UN0 3MeHWUMU nompedy V BUKOPUCMAHHI 3HeOOIH08ANbHUX
npenapamis, 3HUMNCEHHs MeMNie NOMOBUeHHS CMIHKU 16020 WLIYHOUKA (V nayienmis
3 einepmpohi€to 18020 WINYHOUKA), 3HUNCEHH YACMOMU apUmMMIll, NOKpAujeHHs
AKOCII HCUMmA.
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Ha oymky excnepmis Llenmpy opghannux 3axeoproéanv, HemMae a0eK8amHux
NOPIBHAILHUX O0CHI0MNCEHb, AKI O CniGCcmMasusiiu 00820CMPOKOSY epheKmusHicmb
azancuoasu anvgha ma azaicuoazu bema ceped nayichmis 3 xeopobor Pabpi, a
MAaKoHC MALOIMOBIPHO, WO MAKI OOCAIONCEHHS 3 AGNAMbCA Y Matloymuvomy. Lloomy
nepeuKo0Hcaroms 0CoOIUBOCMI OPPHAHHO20 3aX80PIOBANHS, AKUM € X80poba DPabpi, a
came: HeBenluka KilbKicmb nayieHmie y ceimi, (HeHomuno8o ma 2eHemuyHo
2emepo2eHHa NONYIAYIs, SUKOPUCMAHHA DI3HUX CYNYMHIX mepanii, HeoOXiOHICMb
MPUBANO20 2OPU3OHMY CNOCMEPEIHCEHHSL.

Taxooic KNIHIYHI eKcnepmu 3ay8adcyloms, wo 68 YKpaini yac 6i0 6CMAaHOBIEHH s
diazHo3y 00 NOYamKy JIiKY8AHHS CKAA0A€ MIHIMyM I piK.

3a oanumu I’ pomaocvroi cninku « Opghanni 3axeoproeants Ykpainu» cmaHom Ha
uepsenv 2023 poxy 6 Vkpaini diaenocmosarno 25 ocib6 3 xeopoboro Dabpi. Humi
ompumyromo jikyeauns 20 (6 Ykpaini abo 3a xopoonom). /[ea nayienmu noKuHyu
Kpainy 6i0 nouamky nogHomacumaoHoco emopeHentns y aiomomy 2022 poky. e 1
NAayieHm 3HAX00UMbCs HA MUMYACOB0 OKYNOBAHUX MEPUMOPIAX, 1 3 HUM GIOCYMHIl
38 ’5130K AK Y npedcmasnuxis I pomaocoxoi cninku « Opghanui 3axeoproeanns Yxkpainuy,
max iy nikapie. Cmanom na yepgensv 2023 poky, 6 Ykpaini nikytomsca 18 nayicumis,
3 Hux 10 nayienmie ompumyoms aiKy8aHHs a2aicuoason aivga, ma 8 - a2aicuoa’orn
bema.

Ynosnosaosicenuii opean marxooic 3a3Havac, wo GIONOBIOHO 00 KOMEHMAapis
poboYoi epynu 8 KIIHIYHIU HACMAHOSI, 3aCHO8AHIl Ha Jdokazax ‘“‘Xeopoba Dabpi”,
2018 poxy'®, mynemucucmemuicmo ypasjicenns ma pisHOMAHIMHICMb KIHIYHUX O3HAK
x8opobu Dabpi ycknaouroe ceoeuacHuti diacnos. Poswupenuii ckpuHine cepeo Xe6opux,
SAKI CMpasicoaroms Ha XpoHiuHy xeopoby Hupok (XXH), einepmpogiuny kapoionamiro,
Many iwemiyHi IHCYIbmu 8 aHaAMHe3l, 30LIbULYE MONCIUBICIND OIACHOCMUKU X80pOOU
Dabpi i 00360J15€ BiOHEeCMU HAABHICMb YUX CMaHie 00 epynu pusuky. lTax camo i
CKPUHIHZ ceped 2pyn NAyi€HmMi8 3 GUCOKUM PUBUKOM 34 KIIHIYHUMU napamempamiu
(Hasa6HiCMb XPOHIUHUX 3AXBOPIOGAHL, OOMANCEHO020 POO080OY, aKponapecmesiu ma
000amMKOBUX KIIHIYHUX O3HAK, MOAICIUBUX NPU X80p0o0i Dabpi), smenutye Koo ocio 0
nOO0ANbLUI020  BUCOKOBAPMICHO20  (DIOXIMIUHO20 MaA 2eHeMUYHO-MONEK)IAPHO20)
obcmedicenHs ma onmumizye OiaeHocmuky 3axeopiosanHs. ObcmediceHHs 8
cneyianbHUx epynax 30Lbulye ipo2ioHiCmyb BUABIEHHS OCIO 3 MYMAHMHUM 2eHOM 8 3-
90 pasis. IIpocpamu CKpUHinH2y HOBOHAPOOIHCEHUX, 3ANPOBAONCEHT 8 OKPEMUX KPAIHAX,
BUHAYUIU HASABHICMb NAMOJI02IYH020 2eHy Y 00Ho2o xaonyuka 3 3000-1300
obcmedcenux, y oowiei disuunku 3 400. Excmpanonayis yux yughp Ha KinbKicmo
HOBOHAPOOICEHUX 3d PIK 8 YKPAiHI NOKA3Y€E MOACIUBICIb HAPOOJcetHs 8i0 273 0o 480
HOCIi8 NAMOI02TYHO20 2eHy NPOMA2OM POK).

YV 36’a3ky 3 yum, Ha OYMKY YNOBHOBAICEHO20 OpP2aHY, KINbKICMb NAYICHMIE 3
xeopoboro Dabpi 6 Ykpaini mooice 6Oymu Oinbuio0, HE38aAMNCAIOYU HA me, WO Yepes
noiMOpizm KAIHIYHUX O3HAK NepeuHHa OiacHocmuka xeopoou Pabpi € cKiaoHoIo.
Ilpome, ynoenogadxcenuu op2an NPUUMAE NPEOCMABIEHY 3AABHUKOM KIIbKICMb
nayicumis, wjo nompeoysamumymo D3T, OCKiIbKU PpPO3PAXYHKU  3AA6HUKA

Yhttps://www.dec.gov.ua/wp-content/uploads/2021/01/2018_10_25_kn_fabri.pdf
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8i0N08i0aomsv KilbKocmi 0iacHOCMOBAHUX BUNAOKI8 X6opodbu Dabpi Ha danuil yac 8
Ykpaini.

2) nmaHi 1mOA0 JOCTOBIPHOCTI pe3yJabTaTiB NOPIBHAJBHOI KJIIHIYHOL
epekTHBHOCTI Ta Oe3meKkW 3asIBJICHOr0 JIKapcbKoro 3aco0y. Omnmc
(mpeacTaBJ/IeHHS) 3a3HAYEHUX Pe3yJIbTATIB.

BignoBigHo no iHQopmarlii B J0OChE MIOAO0 3asBICHOTO JIIKAPCHKOTO 3acoly
BUBYAJINCS:

Honyasinis (P, population) - mopocnai Ta niTh BikKOM Big 8 pOKIB 3
MiITBEPIKEHOI0 XBOp0oOoro Dabpi (medinuT anbha-ranakto3umaasu A).

[{i150BOI0 MOMYJISITIEIO IS 3aCTOCYBaHHS JIIKAPCHKOTO 3aC00Y € JOPOCI Ta IITH
BIKOM B1J1 8 POKIB 3 M ATBEPAKEHOI0 XBOpoOoto Pabdpi (medinut anbha-raiakro3uaazu
A). KputepisiMmu BcTaHOBJIEHHS Jl1arH03y XxBopoou daodpi €:

° JIJIS1 YOJIOBIKIB:

- aKTUBHICTB J130COMHO1 Ti1poia3u o-GAL A B neitkornutax <5% BiJ CEpeIHbOTO
MOKa3HUKa HOPMH;

- myTaris B redi GLA;

° JUISL JKIHOK:

- myTaris B redi GLA.

Brpyuanns (I, intervention) - arancuaasa 6era, 1 Mr/kr Macu Tina, Ky BBOJSATh
[UIIXOM BHYTPIIIHbOBEHHOI 1H(Y311 OJIUH pa3 Ha 2 THUXKHI.

Kommnapatop (C, comparator) - OCHOBHUM KOMIIapaTOPOM 3asiBHUKOM OOpaHO
arancugasy anbda, 0,2 MI/Kr Macu Tila yepe3 THXKIEHb IUIIXOM BHYTPIITHBOBEHHOI
1H(Yy31i; T0AATKOBUM KOMITAPATOPOM - Kpallly TIATPUMYIOUY TEpPaIiio.

VY nocke 3a3HayeHO, 110 KPaIlO0 MATPUMYIOUOI0 Tepamiero xBopoou dabdpi 3a
BIJICYTHOCTI arajicujiazu 6era abo CHIJIbHO 3 HEI0, € CUMIITOMaTUYHA Teparis, a caMe
HIATPUMYIOUYa Tepanis byHKIi HUPOK (BKITIOYAIOTH 1HT101TOpH
aHTi0TeH3UHNEepeTBOproBaibHOTO (Pepmenty (1AIID) abo Omokaropu pernenTopis
anrioren3uny (bPA), ctatunu, 3amicHa Tepamis B pasi nedinuty Bitaminy D, miami3
ab0 TpaHCIUIaHTalllS HUPKH [UIS TAIEHTIB, Yy SKUX TMOYMHAETHCS HHUPKOBA
HEJIOCTATHICTh), ceplsl (MOCTiMHA EJNEKTPOKAPAIOCTUMYJIALISL, aHTHUKOATyJIsTHTHA
Teparnis, BCTaHOBJICHHS IMIIJITAHTOBAHOTO KapaioBepTepa-aediopuisiTopa),
epeOpOBACKYISIPHUX YCKIAaJHEHb (MPOo(UTIaKTUKA THCYJIBTY IIJISXOM 3aCTOCYBaHHS
AHTUTPOMOOIIMTAPHUX 3acO0IB Ta AaHTHKOATYJSIHTIB), mMepudepudHoi HEpBOBOI
cUCTEMHU (MPOTUCYIOMHI 3acO0H, OMIOiHI aroHicTH), miarpumyrouda tepamis LIKT
(meTokunonpamiz, 61okaTtopu H, ricraminoBux perientopis (Hp-0mokaTopu), kopekiis
pallioHy Xap4dyBaHHs), Teparis YCKJIaJHeHb 3 OOKy JiereHb (OpOHXOIMJIaTaTOpH),
Tepamisi yCKJIagHeHb 3 OOKYy OpraHa 30py, CIyXy, WIKipu (MOJSPU30BaHI OKYJISIPH,
HITYYHI CIbO3H, CIIyXOBI anapaT, KOXJICapH1 IMIUIAaHTATH ).

KinneBi Touxku (O, outcomes) - koHIeHTpalis Ta HakonudeHHs GL-3;
noxii/ctanu 3 OOKy opraHiB (HUPKOBI, CEpIeBi, 1EepeOPOBACKYISpPHI, CMEPTh Ta
KOMOIHOBaHI KiHIIEBI TOYKH), B T.4. OIlIHKa HUPOK, OIlIHKA CTaHy CepIlsl 1 Cy/WH,
HEBPOJIOTIYHE 00CTEXKEHHS, BKIIOYAIOUH OIIHKY CIyXY; O1Ib 1 IKICTh XKUTTSI; Oe3meka
B L[IJIOMY, B T.4. HECIIPUATIUBI SBUIIIA, CEPIO3HI MOO1UHI SBUIIA, CMEPTh.

[Tpu obrpyHTyBaHHI BHOOpPY JiKapChKOro 3acoly araicujasa ajibda y sSKOCTI
KOMITapaTopa y JIOChE 3a3HAYEHO, IO SK JIIKApChKUU 3acid arancumasza anbda, TaK i
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arajgcuiasa OeTa 3apeecTpoBaHl Ha TepUTOPli YKpaiHH K JIKapChbKi 3aco0M s
nposeneHHss @3T y naiieHTiB crapiie 8 pokiB 3 XBopoooro dadpi Ta 3aKyMOBYIOTHCS
3a KOIITH AepkaBHoro oromkery!!. O6uasa ikapchki 3aco0u BKoueHi 10 Kirinignoi
HACTaHOBH, 3aCHOBAHOI Ha J0Ka3ax “XBopoOa Padpi”!? gk 3aco0u s IPOBENEHHS
®3T. Kpurtepii npuzHaueHHsi BctaHoBieHO it O3T B miusiomy, BUOIp JIKAPCHKOTO
3aco0y B3IIMCHIOETBCS Yy paMKax JIKapChbKOTO KOHCUJIyMYy 1HIWBIAYalbHO ISt
KOXKHOTO marfienTa. 3rijiHo iHdopmari Big 3asBHuka y 2021 porrl jgikapchkuii 3acid
arancugasa 6era (TH dabpazum®) OyB 3aKkyIuieHUH y 3Ha4HO OUTBIIOMY 00’€Mi 3a
JaHUMH TyOJIIYHUX 3aKymiBenb Prozorro, HiX JiKapchKui 3aci0 araincupaasza anbga
(TH Pemnmaram), a oTxe, 3a TBEPIKECHHSM 3asBHHUKA TPHU3HAYAETHCH OLIBIIOMY
BIJICOTKY mari€eHTiB 3 XBopobOorwo Dabpi. BpaxoByrouwm HaBeaeHi BHIIE IaHi,
Jikapchkuit 3aci0 araincuaasa anbda (TH Pemnaran) oOpanuii y sKocTi KoMmaparopa.

JI1st oOrpyHTYBaHHS BUOOPY Kpaloi MATPUMYIOUOI TepaIii SK KoMnapaTropa J1Jis
npoBeneHHs jAepxkaBHoi OMT mikapcekoro 3acoOy araicujaza OeTa y J0OChE
3a3HA4YCHO, 1[0 YIOBHOBAXEHUHN OpraH BIJMOBIIHO J0 BUMOTr [lopsiiky npoBeaeHHs
JIEp’KaBHOI OIIIHKKA MEJIMYHUX TEXHOJIOTiH, 3aTBep/pKeHOro moctaHoBorwo Kalinery
MinictpiB Ykpainu Big 23.12.2020 Nel300 (mami - ITocranoBa KMY Ne 1300) Tta
pEKOMEH/ 1Al HacTaHOBU «JlepaBHa OI[IHKA METMYHUX TEXHOJIOT1H JIJIsl TIKapChKUX
3aco0iBy CT-H MO3Y 42-9.1:2021, 3arBepmkenoi HakazoM MO3 VYkpainu Bin
29.03.2021 No 593 (mami - Hacrtanoma) mpoBiB nepxkaBHy OMT 3a ckopoueHoro
MPOIEAYPOIO JIIKAPCHKOTO 3aco0y arajicujaa3za Oera sl JIIKyBaHHS MAIll€HTIB 3
xBopoOoro ®abpi 3a 3BepHeHHsIM MO3, mo nependavana MOPIBHSIBHUM aHami3
e(eKTUBHOCTI (pe3yJbTaTUBHOCTI), O€3MEKHM Ta BIUIMBY Ha OHOKET MEIUYHOI
TEXHOJIOT1i Ha OCHOBI BIJIKpUTOI 1H(pOpMAITii.

VY sucti MO3 Bix 20.06.2022 No25-01/13739/2-22 y sikocti koMnapaTtopiB Oynu
BU3HAYEHI Kpalla MATpUMYroYa Tepamis Ta arajcupgasa aibga. BiamoinHo a0
BHCHOBKY YITIOBHOBaXEHOTO Oprany 3 jepxkaBHoi OMT 3a ckopoueHO0 MpoLeayporo
nns arancuaasu anbda Bim 26.09.2023, omyOnikoBaHOMY Y BiIKPHTOMY XOCTymi'?,
JKapchKuil 3aci0 arancuaasza anbda peKOMEHI0BaHUHN JIJIsi BUKIIOUEHHS 3 TIEPEITIKY,
10 3aKyNOBYIOTHCS 32 KOIITHU JIEP>KaBHOTO OIODKETY JUIsi BUKOHAHHS MPOTpaM Ta
3MIMCHEHHS IIEHTPATI30BaHUX 3aXOJlIB 3 OXOPOHH 3I0pPOB’S, OTXKE TIOTEHIIIHHO
naieHTn YKpaiHu MOXKyTh He Matu aocTymy 10 O3T ans nikyBanHs xBopoou Dadpi.

BignoBigHo 10 pekoMmenmarniii HactaHoBH, SKIIO 3asBICHUN JIIKAPCHKUN 3aci0d
NpU3HAYCHUN IS KaTeropli Tallie€HTiB, JJisi SKOI HEMae MEJAUKaMEHTO3HOIO
JIKYBaHHSI, 0 B JJaHUWA Yac BUKOPHCTOBYETHCS, TOJI MOPIBHSIBHOI TEXHOJIOTIED
OyJe BBaXaTHCh Kpalla MmiaATpuMmyroda Teparis (aHri. best supportive care, BSC)
JTAaHOTO 3aXBOPIOBAHHS, 1110 BUKOPUCTOBYETHCS B YKpaiHi BIAMOBITHO /10 YMHHHUX
rajy3eBUX CTaHJIapTiB Y c(hepi OXOPOHU 310POB'S.

3a JaHMMM KJIIHIYHOI HACTaHOBM, 3aCHOBAaHOI Ha Joka3zax “XBopoba dabpi”,
KpaIiow MmATPUMYIOYOI0 Tepari€eio XBopoou Dadpi 3a BiICYTHOCTI arajcuaasu 0era
a00 CIIBHO 3 HEI0, € CAMITOMATUYHA TEPAITisl.

Uhttps://medzakupivli.com/uk/patsiientam/perelik-tovariv-do-zakupivli
Phitps://www.dec.gov.ua/wp-content/uploads/2021/01/2018_10_25_kn_fabri.pdf
Bhtps://www.dec.gov.ua/wp-content/uploads/2022/09/1.-vysnovok-upovnovazhenogo-organu-z-derzhavnoi%CC%88-oczinky-medychnyh-
tehnologij-za-skorochenoyu-proczeduroyu-agalsydaza-alfa.pdf


https://www.dec.gov.ua/wp-content/uploads/2022/09/1.-vysnovok-upovnovazhenogo-organu-z-derzhavnoi%CC%88-oczinky-medychnyh-tehnologij-za-skorochenoyu-proczeduroyu-agalsydaza-alfa.pdf
https://www.dec.gov.ua/wp-content/uploads/2022/09/1.-vysnovok-upovnovazhenogo-organu-z-derzhavnoi%CC%88-oczinky-medychnyh-tehnologij-za-skorochenoyu-proczeduroyu-agalsydaza-alfa.pdf
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TakuM dYMHOM, 3asBHUKOM Kpally MIATPUMYIOYYy Tepamilo Oyino oOpaHo
JIOJIATKOBUM KOMIIapaTOpPOM Ta PO3LIHEHO siK Hecnenudiune nikyBaHHs (He O3T) y
BUTJISAJII CUMIITOMATHYHOI Teparii, ToOTO JaHa CHUTYyallisl MPUITYCKA€e BiJCYTHICTb
3actocyBanHa O3T s NiKyBaHHS Mali€HTIB 13 XBopoooro dadpi (D3 T).

Ynosnosasicenum opeanom 6yno nposedeHo eepuikayiinuil auauniz eubopy
KoMnapamopis, 8ionogioHo 00 pexomenoayiti Hacmanoeu, 3a pezynemamamu K020
6CMAHOBIEHO HACMYNHE.

Cmanom Ha nepio0 ni02omosKu 8UCHOBKY YNOBHOBANCEHUM OP2AHOM 8 PeECmpi
MeOUKO-MexXHON02IUHUX OOKyMenmie 3i cmanoapmusayii meouunoi oonomozu'?
8IO0CYmMHiU YHIQIKOBAHUU KAIHIYHUL NPOMOKONL MeOUYHOI O00NoMo2u Npu Xeopooi
Dabpi, npome 6i0nN0BIOHO 00 KAIHIYHOI HACMAHOBU, 3ACHOBAHOI Ha doKka3ax “Xeopoba
Daobpi”, acancuoasa anvgha € 00HuUM i3 npedcmasnuxie 3T Ons niKysanHs nayicHmis
i3 xgopoboio Dabpi.

Bionogiono 00 incmpykyii 015 MeouuHo20 3acmocyéanus’> ons 0o62ompusano2o
Gepmenmoszamicnoco niKy8amnHs 0OpoCaux ma oimetl 3 NiOMEEPONCEHUM OlAcHO30M
xgopobu Dabpi (dedhiyum anvha-carakmosuoasu) noKazaHe 3ACMOCYBAHHS 5K
azancuoaszu bema, max i aecaicudasu anvga.

Jlikapcokutl 3acio azancuoasa anvgha Ki0UeHo 00 NepeiKy, Wo 3aKyno8yeEmvCs
34 KOWMU 0epicasHoco 0roxcemy OJisi BUKOHAHHA Npocpam ma 30iUCHEHHS.
YEHMPANi308anux 3axo0ié 3 0XOpoHU 300p08's 3a Hanpsamom ‘‘Meoukamenmu OJis
2pomaodsal, AKi  cmpaxcoaroms HA  OphanHi  MemaboniuHi  3ax80prosanHs
3ameepodiceno2o nocmarosoro Kabinemy Minicmpis Yxpainu 6i0 7 6epesns 2022 poky
Ne 216, 3a oOanumu 6asu Oanux eKCNepmHO-AHANIMUYHUX — OOCTIONCEHD
papmayeemuynoco punxy VYxpainu “Pharmxplorer” y 2021 poyi [lepicasHum
nionpuemcmeom ‘“‘Meduuni 3axynieni Ykpainu”  Oyno 3axynieno 337 @aaxoHie
JIKapcbko2o 3acoby aeancuoaza anvgpa ma 284 ¢rakonu nikapcvkoco 3acoby
azancuoaza bema no 35 me; y 2022 poyi nikapcokuil 3acio azanrcudaza anvgha 6ys
sakynaenuil y xinokocmi 418 ¢hnaxonisl7, a nikapcovkutl 3acio azancuoaza bema - y
Kinoxocmi 671 ¢naxonu no 35 mel8 ma 52 ¢pnaxonu no 5 mel9.

3a oanumu HJ[CJI “OXMATI/[UT” cmanom na 1 eepecnsn 2023 poky 6 llenmpi
opannux 3axeoprosanv ma cennoi mepanii H/[CJI “OXMAT/UT” @3T ompumyromo
22 nayienmu (13 nayienmie ompumyroms aeanrcuoazy bema, a 9 nayieumie —
azancuoasy anvga). 3a oanumu I pomaocvxoi cninku «Opganni 3axX60pHO6AHHS
Ykpainu» cmanom na uepsenv 2023 poky 6 Yrpaiui nikyromoca 18 nayicnmis, 3 Hux
10 nayienmis ompumyroms iKy8anHs azaicudaszorn aivga, ma 8 - azancuoasoro bema.

Bionosiono 0o  pexomenoayiti Hacmanoeu y  eunaoky  iCHY8aHHs.
GapmaxomepanesmuuHo20 aHAI02d, AKUU NPUSHAYAEMbCA HAUOLLMIL KilbKOCMI
nayienmia y yinbositi Nonyasayii Ha Oanull 4ac 8 YKpaiui, Komnapamopom mae oymu
yeti papmaromepane8muyHuLL AHAN02, d 36AX#CAI0YU HA BKIIOYEHHS a2aicuoasu anbgpa
00 nepeniKy, Wo 3aKynogyEMvbCs 3a KOWMu 0eprHcagHo2o 010xcemy ma 3aKynieno

“https://www.dec.gov.ua/cat_mtd/galuzevi-standarti-ta-klinichni-nastanovi/

15 http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlz1 2opendocument&stype=9CCECEEEBCFIAC30C22589B A0034CC3F
1https://zakon.rada.gov.ua/laws/show/216-2022-%D0%BF#Text
Yhttps://prozorro.gov.ua/tender/UA-2021-11-05-003683-b

8https://prozorro.gov.ua/tender/UA-2021-09-09-012871-c

Yhttps://prozorro.gov.ua/tender/UA-2021-09-09-012812-c
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0aH020 NIKApPCbKo20 3Aco0y 3a KOUMU 0epicasrHo2o 0100xcemy (Xou i 6 MeHuill
KIIbKOCMI), YNOBHOBANMCEHULL OP2aH 8 paMKax nposedenHs oepacaenoi OMT npuiimae
JIKapcuvKull 3acio azancuoasa anvgha sik npeocmagnuxa O3T 0ns NiKyeaunHs nayicHmis
i3 xg6opoboio Dabpi y skocmi Komnapamopa ons azaicudasu bema.

Ynosnosaosicenuii opean makoodic npuimae apeymeHmu 3as6HUKA Wooo 8UOOPY
Kpauwjoi niompumyouoi mepanii y axocmi komnapamopa 0Jis a2aicuoazu bema.

Taxum 4uHOM, YNOBHOBANHCEHUL OP2AH 3A3HAYAE, WO BUOIp a2aicuoasu aibgha ma
Kpauwjoi niompumyouoi mepanii y AKOCmMi KoMnapamopis 0 azaicuoasu bema 0ns
nposedenns oepacasnoi OMT € nputinamuum.

3assBHUKOM OYyB MPOBEIEHUI MOIIYK JAOKAa30BUX JAHUX MOPIBHAIBHOI KITHIYHOT
e(eKTUBHOCTI araicuaa3u Oera 3 oOpaHMMH Kommnaparopamu. Jlo aHamizy Oyiu
BKJIFOUEHI JIOCTIJIKEHHS, SIKI BiJMOBIJIAIOTh TMOMYJISIIi, IHTEPBEHIIII 3 BiAMOBITHOIO
CXEMOIO JI03yBaHHSI, BKJIIOYAIOTh 00paHi KOMIIApaTOpH, BKJIIOUAIOTh X04Ya O OJIHY 3
BU3HAYCHHUX KIIIHIYHUX TOYOK, HE BIMOBIAAIOTH KOJHOMY IYHKTY BHKJIIOYEHHs. [0
KpUTEPIiB BUKITIOUEHHS 3asBHUK BiJIHIC: MOU(DiKOBaHUM Tpadik 103yBaHHS, SKUN HE
BIJINIOBIJIa€ MOTOYHIN 1HCTPYKIIi; Bukopuctanua ®3T 6e3 sxoqH01 iHdOpMaItii mpo Tum
Ta/abo croci0 JA03yBaHHS; JOCTIIKEHHS, B SKUX OLIHEHO JHile (HapMaKOKIHETUKY
ta/abo dapmakogunamiky D3T; AOCTIIKEHHS, METOIO AKUX OYJ0 ONTUMI3yBaTu
JlarHoCcTU4H1 Kputepii xBopobu @Dabpi, OmiHWUTU i1 KIIHIYHI Mapkepu abo 1aTu
XapaKTEepUCTUKY MaIlieHTiB/ciMeil 6e3 xBopobou Pabpi s MOMIMBOCTI OLIHKH
KJIIHIYHUX €(EeKTIB Tepaii; myOsiKaiii Juille y BUTJIAl JONOB1AeH Ha KOH(pepeHuli
(pedepatiB Ta/abo CTEHIOBUX JOMOBIJEH), T€3, HEIOCTYMHUW TMOBHUNH TEKCT
nyOJikalli, HEeKOPEKTHUM TUN MyOJiKalii, B TOMY YHUCIl JDKEepesa, M0 3a PIBHEM
JTIOKA30BOCTI € BUCOKONPIOPUTETHUMH, MPOTE 33 PAXYHOK JOCTATHHOI KIJIBKOCTI B¥KE
BKJIIOUEHUX JDKEpes, 00’eMy OTpuMaHoi 3aTpeOyBaHoi i1H(opmaiii Ta oOpaHOi
CTparerii, BOHM MOXYTb OyTHM BHUKIIOYEHUMH Ha €Tall OCTaTOYHOTO B1I0OpYy
JITEpATypH.

Ha mepmioMy etamni mouryky 3asiBHUK 371HCHUB OTJISIT €IEKTPOHHUX 0a3 TaHuX
MeJINYHOI 1HGOopMaIlii 3 BUKOPUCTAHHSM KJIIOUYOBHUX CIIIB BIJIMOBIIHO JO TOMYJIAIIII,
IHTEpBEHIIIi Ta KOMIapaTopy, KOMOIHYIOYH JIOTIYHUMU oriepatopamu Boolean. bynu
BUKOpHUCTaH1 eNeKTpoHH1 6a3u MmeauyHoi iHGopmaiii MEDLINE (uepe3 PubMed) Ta
KokpaniBceka 610mioteka, B Tomy unciii: CENTRAL (KokpaniBcbkuii ieHTpaIbHUM
peecTp KoHTposiboBaHux BumnpoOyBanb), CDSR (KoxkpaniBchbka ©6a3a maHHX
CUCTEMATUYHUX OTJISA/IIB).

Sk 3a3HAYEHO Y JTOChE, CTPATETis MOIITYKY OXOIUTIOBaIa BC1 3BITH HE3AJIEKHO BiJl
natu omyOsikyBaHHA. [lomyk He OyB 3BYKEHUU J0 KIIOUOBHX CIIB, MOB’SI3aHUX 13
KIHIICBUMH TOYKaMH, IO JO3BOJHIJIO 3 TMO3UIli 3asBHUKA OTPUMATH CTPATETiIO
BUCOKOUYTJIMBOI'O TIOIIYKY, $Ka OXOIUTIOE BCI KIHIIEBI TOYKH, TOB’SI3aHI SIK
e(eKTUBHICTIO, TaK 1 3 0Oe3nekor. OCTaHHIN MOIIYK OCHOBHHMX JIKEpesl MEIUYHOI
iH(dopmartii 3aiicaeno y auctonani 2021 p.

Otxe, 13 319 nyOmikamiif, siki OylM OTpUMaHi y pe3yjibTaTi MOLIYKY, s
MIPEACTABIICHHS HOPIGHANbHOI KAIHIYHOT eexkmuenocmi (pe3yibmamuenocmi)
azancuoazu dema 3 azancudazor anvga 3a8BHUK BifiOpaB 8 myOmikariid, 3 HUX 3
nyOiKanii A7 IpeaCTaBIeHHS Pe3yIbTaTiB MOPIBHSIBHOI KITHIYHOT €()eKTUBHOCTI, a
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came 3 miteparypui orssan Germain et al., 2019%°, Germain et al., 2019%, Spada et
al., 2019%’ Ta 5 myOmiKawii I IPEACTABICHHS PE3yIbTaTiB IOPIBHAILHOT Oe3MeKn
(Wyatt et al., 201 223 Linthorst et al., 2004°%, Smid et al., 2013%, Vedder et al., 2008°°,
Arends et al., 2018?). SIx 3a3Ha4YeHO y JOCHE HONPH T€, IO JAEAKI 3HANIEHI Y
pe3yJbTaTi MOIIYyKY CTaTTl MO CyTl MOIJIM OyTH BKJIIOYEHI B aHam3 €()EKTUBHOCTI,
NPIOPUTETOM CTajdd CUCTEMAaTU4YHl OMNISAM, [0 MalOTh OLIbIIe OXOIUJICHHS
JOCITIKeHb, BUOIPKH, KIIIHIYHUX TOYOK Ta MPEICTABIISIIOTh BCIO KOTOPTY - YOJOBIKH,
KIHKH, JITH. 3aBHUK 3a3HAYAE, 10 0OpaHa CTPATETis MOKE MaTH HEJOJIKH, 30KpeMa,
y BUIJISAI HE BKIIOYEHHS IHIIMX JDKEpen Yy KIHIYHUM aHami3, 1o 3a
IPIOPUTETOM/AOKA30BICTIO HE TIOCTYMAIOTHCS TUM, IO BKIIIOUEH1 B Joche. [IpoTe, 3a
paxyHOK TOTO, IO BKJIOUEHI J/JKEpesna MaioTh, 30KpPEeMa, JOCTAaTHIO KUIBbKICTh
3aTpeOyBaHoi 1H(oOpMaIlii, OXOIUTIOIOTh BCl CTATEBI/BIKOBI IpynH, 1 € 00’€MHUMH,
3asBHUKOM Oyyia chopmMoBaHa Ta oOpaHa caMme Taka CTpaTeris, sika MO CBOIM CyTI
3anoBosbHsE KpuTepii, PICO, kiniHiuyHe TUTaHHS 1 po0ieMy B LIIOMY.

BiniOpaHni juist mpeacTaBiIeHHs Pe3yIbTaTiB KIHIYHOT €)eKTUBHOCTI arajcuaasu
Oera Ta arajcuaasu anbda y KIIHIYHOMY PO3JLUIL JOChE€ TPU CUCTEMATHUYHI OTJISIU
niTepaTyps (OKPEMO IS IALicHTIB 4010Bi40i cTaTi (Germain et al., 2019%%), xinouoi
crari (Germain et al., 2019%°), nireit (Spada et al., 2019°°)) 6ynu nposeneni y 2019
pOIIl €BPOMNEHCHKOI0 TPYIOI0 €KCIEPTIB. ABTOPU MEpepaxOBaHUX TPhOX MyOiKaIli
CTaBWJIM cOO1 HA METI MPOBECTH BCEOXOTUTIOIOYNI CUCTEMAaTUYHUMN OTJISA JIiTepaTypu
BCIX opuriHansHux crareil npo @3T y nikyBanHI XxBopoou Pabdpi, omyOI1KOBaHUX 10
ciugss 2017 poky Ta NOpenCcTaBUTH aHali3 pe3yJbTaTiB JIIKYBaHHS OKpEMO IS
JOPOCIIMX MAIIEHTIB YOJIOBIYOi CTAT1, OKPEMO AJIs ’KIHOUYO1 CTATI T OKPEMO TS NITEH.
BiamoBiiHO KiHIIEBI TOUKH, SIKI CTAHOBUJIM 1HTEPEC aBTOPIB MyOJIIKaIlli Ta Oy HUMU
Bi1i0paHi Jy1s aHai3y, BKiIrodaiau B cede piseHb GL-3 y mnaswmi; piBesb lyso-GL-3 B
mia3Mmi, piBeHb GL-3 y cedi, QyHKIIS HUPOK, cepiiss, MOPQOJIOTIUHI 3MIHU CEpI,
GyHKIIIST HEPBOBOI CHCTEMH, HUTYHKOBO-KHIIIKOBOTO TPaKTy, OUIb, SIKICTh KUTTS
(Germain et al., 2019, uonosixu); piBenb GL-3 y cedl, MBHUAKICTh KITyOOYKOBOT
binpTpamii (LHK®), npoteinypis, rineprpodist miBoro mnurynouka (JIII), TommHa
CTiHOK cepud, ¢pakiist Bukuay JIII, 3Minu Ha enekTpokapaiorpadii, BecTuOyIsipHi Ta
CIIyXOBI1 pe3yJIbTaTu, Oi11b, SKICTh XUTTA (Germain et al., 2019, sxcinku); piBeab GL-3

The effect of enzyme replacement therapy on clinical outcomes in male patients with Fabry disease: A systematic literature review by a European
panel of experts. Dominique P Germain et al. Mol Genet Metab Rep. 2019 Feb 6;19:100454. doi: 10.1016/j.ymgmr.2019.100454. eCollection 2019
Jun.

I The effect of enzyme replacement therapy on clinical outcomes in female patients with Fabry disease - A systematic literature review by a European
panel of experts. Dominique P Germain et al. Mol Genet Metab . 2019 Mar;126(3):224-235. doi: 10.1016/j.ymgme.2018.09.007. Epub 2018 Sep 27.
22The effect of enzyme replacement therapy on clinical outcomes in paediatric patients with Fabry disease - A systematic literature review by a
European panel of experts. Spada M et al. Mol Genet Metab. 2019 Mar;126(3):212-223. doi: 10.1016/j.ymgme.2018.04.007. Epub 2018 Apr 26.
23The effectiveness and cost-effectiveness of enzyme and substrate replacement therapies: a longitudinal cohort study of people with lysosomal storage
disorders. Wyatt 2012. DOI: 10.3310/hta16390

*Enzyme therapy for Fabry disease: neutralizing antibodies toward agalsidase alpha and beta. Gabor E Linthorst. DOL 10.1111/j.1523-
1755.2004.00924.x

BA  revised home treatment algorithm for Fabry disease: Influence of antibody formation. B.E. Smid. 2013.
https://drive.google.com/file/d/THbN4W_RpmddtiBLFgB0cdFHeSvrSZCzY/view ?usp=share_link .

26Vedder (2008) Treatment of Fabry disease with different dosing regimens of agalsidase: effects on antibody formation and GL-3.

YAgalsidase alfa versus agalsidase beta for the treatment of Fabry disease: an international cohort study. Maarten Arends.
https://www.ncbi.nlm.nih.gov/pmc/articles/PMC5931248/

28The effect of enzyme replacement therapy on clinical outcomes in male patients with Fabry disease: A systematic literature review by a European
panel of experts. Dominique P Germain et al. Mol Genet Metab Rep. 2019 Feb 6;19:100454. doi: 10.1016/j.ymgmr.2019.100454. eCollection 2019
Jun.

2The effect of enzyme replacement therapy on clinical outcomes in female patients with Fabry disease - A systematic literature review by a European
panel of experts. Dominique P Germain et al. Mol Genet Metab . 2019 Mar;126(3):224-235. doi: 10.1016/j.ymgme.2018.09.007. Epub 2018 Sep 27.
3The effect of enzyme replacement therapy on clinical outcomes in paediatric patients with Fabry disease - A systematic literature review by a
European panel of experts. Spada M et al. Mol Genet Metab. 2019 Mar;126(3):212-223. doi: 10.1016/j.ymgme.2018.04.007. Epub 2018 Apr 26.
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y ceul, ricromoriydi npokasu HakonudeHHs GL-3, IIK®, ansOyminypis abo
MPOTEIHYPis, OIliHKA CepIls, OIlIHKAa HEPBOBOI CUCTEMH, O1J1b, TOPYIIEHHS IITYHKOBO-
kutkoBoro Tpakty (ILIKT), sikicts sxxurts (Spada et al., 2019 oimu).

PesynbraTu y JiTepaTypHUX OIJIsSjax OINKMCaHl TpU JIIKyBaHHI TaIli€EHTIB
arasicuia3oro anbda 0,2 MI/KT OJIUH pa3 Ha JIBa TWXKHI, arajicuaa3u 6era 0,2 Mr/kr ta
1,0 Mr/kr oguH pa3 Ha JBa THXKHI Ta OCOOJIMBY yBary OyJio 3p0o0JICHO Ha 3MiHEHI
pexumu ao3yBaHHs (3HWKeH1 a03u D3T) uepe3 TumyacoBuil nedinuT araicuaasu
oeta. JlomaTkoBo y myOIiKaiisix MpeAcTaBlIeH] pe3yabTaTH MAIll€HTIB, sIKI OTPUMYBAJIN
Tak 3BaHy ‘“3mimany ®3T”, ToOTO y BHMaaKy, KOJIM Yy AOCTIIKEHHAX HE Oyio
3a3HaueHo tun 3T abo pe3ynbTaT A7 arajicuaasu anbQa Ta arajacuaasu 6eta Oymu
00’eTHaHI.

Bionosiono oo Ilocmanosu KMY Ne 1300 oepocasna OMT nixkapcvkozo 3acoby
nepeobauae npeocmasietHs NOPIBHAILHOT KIIHIYHOT eghexkmugHocmi
(pe3yrbmamusHocmi) ma NOpPIGHANbHOI OYIHKU 3 Oe3neku wooo 3anponoHO08AHO20
NOKA3aHHA 00 3ACMOCY8aHHs 8ionogiono 0o cxemu PICO (nonynayis, inmepeenyis,
MexXHOJI02151 NOPIGHANHSL, pe3yIbmamu JIiKy8anHs). Bpaxosyouu usnaueny 3a16HUKOM
y 0docve cxemy PICO, nuoicue y ucrosky y mabauysx 2,3 3 00cbe npedcmaeieni
pesyiomamu  Oas NOPIGHAHHA a2aicudazu bOema 3 a2aicudasorw aibgha 3
cucmemamuyHux oznadie nimepamypu Germain et al., 2019 (vonosiku), Germain et
al., 2019 (sicinku) npeocmasneni pesyiomamu came 0Jisl NOPIBHAHHA a2aicudasu bema
3 aeancudazoro anvgha. Pesynomamu w000 iHuux KiHYyegux moyox y 00Ch€ 3as16HUKOM
npeocmaenieni 3 O0CHIONCEeHb, WO BUBHANU epeKMUBHICMb azaicuoazu bema ma
azanrcuoasu anvgha oxkpemo (mobmo 6e3 NOPIBHAHHSA), 3HUINCEHHS 003U
00CNIONCYBAHO20  TIKAPCLKO20 — 3ACO00y, A MAKOJNC  pe3ylbmamu  KIIHIYHOL
eghexmusHocmi nicis nepexody 3 00HO20 JNIKAPCbKO20 3ac00y HA THWUL, MOMY
PO32N0ANUCH YROBHOBANCEHUM OP2SAHOM K 000AMK08a CKAA008a IHhopmayi.

Tabmuus 2. Pe3ynbratu moja0 KiIiHIYHOI €(EeKTUBHOCTI arajcupa3u Oera Ta
arajyicuiazu ajibda 3a JaHUMHU CUCTEMAaTUYHOTO Orjsiay Jjiteparypu Germain et al.,

2019 (40JI0BIKN)

Hocnimpken | Yonosiku, | Onuanni | KinekicTh Pesynbrar 3a Pesynbrar
HS n (%) YOJIOBIKIB, III0 | KIHIICBOIO (p value/
(KUTBKICTB OTPUMYBAJIU toukoto micast | 95% CI)
TaIli€HTIB) D3T3 TiKyBaHHS

MMOKa3HUKOM Ha | (KUIBKICTb

MOMEHT MAI[IEHTIB)

BKITIOYCHHS B

JOCITIJKEHHS

(KUIBKICTB

TAIlI€HTIB)

Pesynpratu mono piBus GL-3 y mnasmi
Van 22 (51) uM Anbda 0,2 Anbda 0,2 1 (p<0,01)
Breemen et (HOpMma: Ab+*:7.03 Ab+:3,74 HOPMAJIi30BaHO
al., 2011 <3,18) (5,95-8,80) (3,07-6,42)
(n=7) (n=7)

(N =43)
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Grade 3
bera 1,0 Ab+: | bera 1,0 Ab+: 1 (p<0,01)
6,56 2,77 (1,34—
(3,97-8,74) 3,37)
(n=9) (n=9)
Rombach 29 (49) | MKMOIIB/IT Anbda 0,2 Anwda 0,2 I (NR - He
et al., 2012 Ab+ (memiana, Ab+:4,7 Ab+:3,6 MTOBIIOMJISIETHCS )
(N =59) (n=14) | giana3oH) (4,0-7,1) (3,54,1) HopmanizoBanuit
Grade 2 Ab— (3BHYaliHA (n=4) n=4)
(n=12) | u:0,45-
2,46) bera 1,0 Ab+: | bera 1,0 Ab+: | (NR - HE
5,3(3,1-6,1) |2,0(1,9-2,1) MIOB1IOMJISIETHCS )
m=4) |m=4)
Pesynbratu momo piBas lyso-GL-3 B mia3mi
Rombach 29 (49) | aMoIB/T Annda 0,2 Annda 0,2 | (NR - He
etal., 2012 (Hopma: Ab+: 91 (70— Ab+: 65 (38— | moBimOMIISIETHCSA)
(N=159) 0,3-0,5y 119) 80)
Grade 2 310pOBU (n=4) (n=4)
X 0ci0
KOHTPOJI bera 1,0 Ab+: | bera 1,0 Ab+: | | (NR - ne
10) 76 (53-124) 17,5 (15-23) | MOBiIOMIISETHCS)
(n=4) (n=4)
Van 22 (51) | sM Anbda 0,2 Anbda 0,2 | (NR - He
Breemen et (HOpMa: Ab+: 220 (148— | Ab+: 118 (52— | moBigOMIISIETHCS)
al., 2011 <3) 250) 149)
(n=7) (n=7)
(N =43)
Grade 3 bera 1,0 Ab+: | bera 1,0 Ab+: | | (NR - He
189 (134-397) 55 (23-113) MOBIIOMJISIETHCS)
(n=9) (n=9)
Pesynbratu mozo piBHs GL-3 y ceui
Rombach 29 (49) | amoub/2 Anbda 0,2 Anbpda 0,2 I (NR - He
et al., 2012 4 roxg Ab+:1786 Ab+: 2442 MTOBITIOMJISIETHCS )
(N =59) (HOpMa: (1362-2778) (1714-2720)
Grade 2 1890y (n=4) (n=4)
3JI0pPOBU
X 0ci0 bera 1,0 bera 1,0 | (NR - He
KOHTpOJI Ab+:1790 Ab+: 824 (212— | nOBiIOMIISETHCS)
10) (669-1812) 1656)
(n=4) (n=4)
Pe3ynbratu o0 SKOCTI KUTTS
Ghali et 32 (80) | PiBHi 8 7 NC (6e3 3miH)
al., 2012 eHeprii, (miamazon 4-9) | (miama3zoH 5-9) (p=0,77)
(N =40) OIliHEHI 3a (n=9) (n=9)
Grade 3 BJIACHUMU
OIIHKaMH,
ITonepenne OTpUMAJIH
JKyBaHHS 1-10 6amniB
arajacuaaso 3a
10 Oera IOIIOMOT'O
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(MiHIMYM
12
MICSIITIB)

10 SF-36

* Ab+ - maIi€HTH 3 AaHTUTLIIAMHE J10 araiicuaasu, Ab— - marienT 6e3 aHTUTLUI 10 arajcuaasiu.

3aranom y cuCTeMaTUIHOMY OTJIsiAl itepatypu Germain et al., 2019 (40T0BIKH)
kiHIYHI 1oka3u edextuBHOCTI P33T y mopocianx MaIieHTIB YOJIOBIYOi cTaTi Oynu
noctymHi 3 166 mybmikartii, Bkitodatoun 36 myOmikariit KiIiHIYHUX 10cTikeHb. 3T
3HAYHO 3HWXKYE piBHI rioboTrpiao3minepaminy (GL-3) B mna3smi, cedi Ta B Pi3HHUX
KIITHHAX HUPOK, Cepls Ta IIKipu, yHoBUIbHIOE 3HWkKeHHs [IK® Ta
3MEHIITy€e/cTad1I13ye Macy JiBOro MITyHOUYKa Ta TOBIIUHY CTIHKU ceplis. SIK 3a3Ha4eHO
y JIOCh€ JIaHi, 10 OIyOJIIKOBaHI1 JIs JOPOCIUX MAIll€EHTIB YOJIOBIYOI CTaTl 3 XBOPOOOIO
®abpi, gemMoHCTpyIOTh, 10 edext P33T nHa piBHi GL-3 y mmasmi kposi, LHIK® Ta
CepIIeBl KIIHIYHI TOYKH € HAMCUIBHIIINM 1 MATBEPIKYEThCS OaraTbMa IyOTiKaIisaiMu,
JEMOHCTPYIOUM TMOCHIJIOBHE, 3aJIe)KHE BiJ J03M 3HIKEHHA HakonudeHHs GL-3,
3MmeHIeHe 3HmkeHH LK@ ta nokpaileHHsa Kapa10JIoTiyHUX pe3yiabTaTiB. KpiMm toro,
O3T moke mokpamuTi GYHKIIF0 HEPBOBOI CUCTEMHU, O1JIb 1 AKICTb KUTTS.

Tabmums 3. PesynapTaté 11040 KIHIYHOT e€(GEKTUBHOCTI arajicujasu Oera Ta

arajycujazu aibda 3a JaHUMH CUCTEMATUYHOTO OrjsifAy Jitepatypu Germain et al.,
2019 (K1HKH)

JlocmiKeHHs XKinku, OpuHunni KinpkicTh Pesynbrar 3a Pesynbrar
n (%) KIHOK, 1110 KIHIIEBOTO (p value/
OTPUMYBAJIM | TOYKOIO MicCIIs 95% CI)
3T 3 JKYyBaHHS
MOKa3HUKOM (KITBKICTh
Ha MOMEHT MAIEHTIB)
BKJIIOYEHHS B
TOCIIIHKEHHSI
(K1TBKICTH
TIAI[I€HTIB)

Pesynberatn mopo piBaa GL-3 y nna3mi

Van Breemen 21 (49) uM Anbda 0,2: Anwda 0,2: | NC (6e3 3MmiH)
etal., 2011 (Hopma: 2,82 (2,45— 2,44 (2,02— | NR (me
<3,18) 3,28) 3,60) MOBIIOMIIIETE
(N =43) (n=7) (n=7) csl)
Grade 3
bera 1,0: bera 1,0: NC (6e3 3miH)
2,53 1,76 (0,79— | NR (ue
(1,20-6,76) 3,65) MTOBIJIOMJISIETH
(n=9) (n=28) cs1)
Pesynpratu mono lyso-GL-3 y mia3zmi
Van Breemen 21 (49) HM Anbda 0,2: Anbda 0,2: L (NR - He
etal. 2011 (HopMma: <3) 23 (12-26) 13 (6-19) MTOBITOMJIS
(N=43) (n=7) (n=7) €THCSA)
Grade 3
bera 1,0: bera 1,0: | (NR - ne
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8 (0-143) 5 (0-35) IOBI1TOMJIS
(n=9) (n=9) €THCS)
Pesynbratu oo rineptpodii JiBOro nuryHouka
Tsuboi et al. 7 (64) r/m? 60,43 52,64 !
2012 (N=11) (innexc [£18,35] [£18,27] (p=0,046
[Tonepenne MacH (n=7) (n=7) 9)
JIKyBaHHS JIT) *1epen *yepes3 12
araJiCuz1a3oro HEPEXOJOM | MICSIIIB IiCIs
oera 1,0 nepexoy
MI/KT
MPOTSITOM
MiHiMyM 24
MICSALIB Ta
OTAJILIITNN
nepexia Ha
arajacuaasy
anbda 0,2
MI/KT
Grade 2
Pe3ynbraTy 1010 TOBIIMHM CTIHOK CEpIIs
Tsuboietal. |7 (64) MM, 12,3 [3,1] 10,7 [£2,5] | (NS - He
2012 TMIIIT (n=7) (n=7) 3HAYYIIUH)
(N=11) (T.OBHII/IHa *11epen *yepes 12
MDKIIUTYHO IePeX0JoM | MICALIB Iics
HonepenHe YKOBO1 Iepexony
JKyBaHHS eperopos
araJicua3oro KH)
oera 1,0
MI/KT MM,
IPOTATOM 3CJII 11’215?’3] 10’(6n[:i7§’5] L (NS - ne
MIHIMyM 24 (3agHs % % 12 3HAYYILIUN)
MICSIIIB Ta ctinka JIIII) f1epen | 1epes |
. MEePEexXo/IOM | MICSIIIB TiCIsA
TOJATB M Hepexoty
nepexia Ha
arajacuaasy
anbpa 0,2
MT/KT
Grade 2

3aranoMm y cucTeMaTUyHOMY oruisiil jirepatypu Germain et al., 2019 (XKiHKH)
KJIHIYHI Aoka3u edekTuBHOCTI O3T y mamieHTiB )KIHOYOi cTaTi Oyiau IOCTyMHI 3 67
nyOmikailii, BKIO4arouu 6 myOsikaliil KIIHIYHUX BHUNPOOYBaHb, 1 BKa3ylOTh Ha
3HaYHE 3HM)KEHHS HaKOMUYEHHs Tiio0oTpiao3uiiepaminy (GL-3) y mna3smi ta cedi (y
MAIl€HTIB 13 MIJBUIICHUMH PIBHSIMH JI0 JIKyBaHHS) Ta TOKPAIIEHHS CEpIIEBUX
napamMeTpiB Ta SKOCTI XKUTTSA. Ha ChOTOAHINIHIN JeHh HEAOCTATHHO JAHHX, 00
3poOuTH BUCHOBOK Npo BmiMB D3T, 30kpeMa, Ha HEPBOBY CHUCTEMY, IIITYHKOBO-
KUIIKOBI MPOSBM Ta OUTh y MAaIli€eHTOK 13 XBopoOoro Padpi. [lorouni mani Takox
cBimgaTh mpo te, mo 3T Moke MOKPAMUTH SKICTh KUTTS B Iii MOMYJIAII] MAITIEHTIB,
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Xo4ua Il BUBYCHHS IIUX PE3YJIbTATIB HEOOXiMHI mojaibim gochimpkeHds. Li
pe3yJbTaTH Mo 110Hi 10 TeHEHIIIM, BUSBJICHUX CEpPe]l YOJIOBIKIB.

VY cucremaTUuHOMY OTJISAL JliTepaTypu Spada et al., 2019 (nitv) npeacTaBiIeHO
y3aranbHeH1 pe3ynbratu 3T y nitei 3 xBopoboro dadpi 3a nanumu 6 myoIKaIin
KJIIHIYHUX JOCHiKeHb Ta 10 myOmikaliii pe3ynbraTiB oOcepBaIliiHUX JTOCTIKEHb.
®3T 3nayHO 3HIKYBaNa a00 HOpMmaizyBaia piBHi GL-3 y ma3mi, nosermryBasa 01Jib,
MOKpAIyBaJia MITYHKOBO-KUIIIKOBI CUMIITOMH Ta MOKpAIInia SAKiCTh KUTTS. Jeskum
MaIri€eHTaM BJAJI0Cs 3MEHIITUTH a00 IPUITMHUTH BUKOPUCTAHHS 3HEOOTIOI0YHX.

3a9BHUKOM y JOCh€ OyB HABEACHHWM 3arajbHUN BHUCHOBOK IOJ0 KIIIHIYHO1
e(eKTUBHOCTI arajcuaa3u 6eTa y HOpiBHAHHI 3 arajacua3oro anbda. 3a pe3ynbraTaMu
CUCTEMATUIHUX OTJISAIB Jitepatypu Germain et al., 2019 (vonosiku), Germain et al.,
2019 (ocinku), Spada et al., 2019 (0imu), B sIKUX, B TOMY YHCI1 MOPIBHIOBAJIU
arancujasy 0era Ta arajacujaasa anb(da 3a pisHuUMU K1iHIYHUMH Toukamu (GL-3, cepie,
HUPKH, OLJTb, SIKICTh KHUTTS, HEBPOJIOTis), HE OYJI0 3HAMIEHO TOTAIBHOT IIepEBAKAIOUOT
e(eKTUBHOCTI OJHOrO 3 JIKApChKUX 3ac001B HaJ IHIIMM 3a BCiMa Yd OUIBIIICTIO
KIIHIYHAX TOYOK Ta KOTropT (YOJIOBIKH, IITH, >KIHKH). barato KIIHIYHMX TOYOK
OILIIHIOBAJIMCh 32 HASIBHOCTI MOBIJOMJICHb MPO BHUMAJOK a00 IHIIUX JOCIIKEHb 3
1o1I0HUM TIPIOPUTETOM Ta METOOJIOTIE0. SIK IMOKa3aB MacCUB JIOCIII>KEHb 1 3BITIB, 1110
OyaM BKJIIOYEHI JO CHUCTEMAaTUYHOTO OISy JITepaTypu, pe3yJbTaTd dYacTo €
HEOJIHO3HAYHUMHM, 3 PI3HOI CTATHUCTHYHOIO 3HAYYIIICTIO, METOIOJIOTIEI0, AKICTIO,
BUOIPKOIO, TPUBATICTIO, JATOI MpoBeAeHHS Tomlo. [lompu HasiBHI OOMEXEHHs Ta
HEJIOJIIKM B OTPUMaHUX pe3yJsibTarax (He OUBISYUCH HAa BEJIMKUU 00’€M JKepen),
omifiss 3icTaBHOI €(EeKTUBHOCTI arajcujaasd Oera Ta araiacujasu aidbda €
CIIPaBEJIUBOIO 33 PAXYHOK OTPUMAHUX JTaHUX.

Ynosnosasicenum opearnom 6yn0 npogedeno epughikayitinuii aHaniz OaHUX wooo
NOPIBHANILHOIL KIHIUHOI ehexmusHocmi azancudasu bema ma azaicudasu aivgha 3a
oanumu cucmemamuynux oeasndie aimepamypu Germain et al., 2019 (uonosixu),
Germain et al., 2019 (scinku), Spada et al., 2019 (Oimu). ¥ cucmemamuunuii oensio
aimepamypu Germain et al., 2019 (uonosiku) Onsi ananizy pe3yibmamis aiKy8aHHs;
azancuoaszoi bema OYI0 8KIOUEHO N 'sAmb NYONIKaYiltl KIIHIYHUX 00CHi0dMCeHb (YCi be3
epynu nopisuauus (awen. single-arm) wxnacy Ic), 11 nybrixayii obcepsayitinux
odocniodxceHb (yomupu nyonikayii npocnekmusHi kKiacy 2 ma cim  nyonixayii
pempocnekmusri knacy 3) i 17 nogioomnens npo 8unadox (auei. case report) (wvomupu
3 Hux knacy 4 ma 13 3 nux xnacy 5). Pezynomamu nikyeauns ‘“‘samiwanoro 3T,
NOPIGHANHHA a2aicudasu aibgha 3 azaicuoazon bema abo y unaoxy He 3a3HAYEHHs
muny @D3T oynu eunyueni 3 18 nybnikayiti obcep8ayitiHux OO0CHiONCeHb (CiM
npocnekmugHi 2 knacy ma 11 nyonixayiu pempocnexmueshi knacy 3) i 19 nogsioomnens
npo eunadox (n’smv 3 nHux 4 xknacy ma 12 nyénixayiiu, ski oyau abo 5 xiacy, abo
NOGIOOMAIU NPO OaHi 00HO20 nayienma). Pe3yniomamu nopieHanvHoi KAiHIYHOL
ehekmusrnocmi azancuoasu bema 3 a2aicuoasorn aib@a y CUCmemMamuyHomy 02aa0i
nimepamypu Germain et al., 2019 (vonosixku) naoari 3a 4 KiHyesuMu moukamu, a came
pe3yiomamu wjooo pisus GL-3 y nnazmi, lyso-GL-3 naasmu, GL-3 y ceui, axocmi
AHCUMMS, BUMIPAHI Y nayicHmia i3 Xxeopoboio Pabpi na nouamkosomy pieHi ma yepes
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12 micayie nikysanns 3 nyonixayii van Breemen et al., 2011°!, Rombach et al., 2012
ma Ghali et al, 2012%. Heobxiono 3ayeadxcumu, wo pe3yiomamu 3a
sULeNepepPaxo8anHUMU KIIHIYHUMU MOYKamMu (OKpim axocmi dcumms) y nyoaikayii
Germain et al., 2019 (vonosiku) npedcmaeneni 0 40A08IKi6, AKI MAIU AHMUMINA 00
azancuoasu.

Y yonosikies, axi manu anmumina 0o azancuoasu, pieenv GL-3 y niazmi uepes 12
Micayie cymmeso 3HUUBCA SAK NICASA 3ACMOCYSAHHA azaicudasu bema, max i
azancuoasu anvgha ma pisHUYs y 3HUNCEHHI € cmamucmuyno sHayyworo (p<0,01) y
nyonixayii van Breemen et al., 2011 ma p-value ne nosioomnsiemoca y nyonixayii
Rombach et al., 2012. Ilpome Kinvkicmb nayicHmié y 0OCHIONCEHHI, WO ONUCAHE Y
nyonixayii Rombach et al., 2012, € 3anaomo mana (n=4), wo nomenyiuHo He
003601UNI0 BUABUMU CIAMUCMUYHY 3HAYYWY DISHUYIO V Pe3VTIbmami.

Taxooic npooemoncmposano suudicenns pieus lyso-GL-3 y nnasmi y nayienmie
YoNI08iU0iI cmami 3 aHMUMinamu 00 a2aicuoasu sIKk Npu 3aCMOCY8aAHHI a2aicudasu
anvgha, max i azancuoazu bema 8i0 NOYAMKOB020 pPiGHA 00 pieHs uepe3 12 micayis
JiKy8auHs, p-value ne nosioomnsemocs (van Breemen et al., 2011 ma Rombach et al.,
2012 .

Y wonosikie 3 nozumusHumu aHmuminamu npooOemMoOHCMPOBAHO 3HUNCEHHS DIGHIE
GL-3 y ceui npu 3acmocysanui aeaicuoasu oema 1,0 me/ke (p-value ne
NOBIOOMIAIEMbCA), nNpome npu  3acmocy8anHi azancuoasu anvgpa 0,2 me/ke
cnocmepizeanocs niosuwenns pienie GL-3 y ceui, p-value He no8IOOMIAEMbCA
(Rombach et al., 2012).

3Huoicenns pieusa emuepeii (oyinka 0—10) npomsecom 12-micaunoeo nepiody
Odocniodcennss (Ghali et al., 2012) 6yno 3HauHuM y YON08IKI8, SAKI OMPUM)YEATU
azancuoaszy bema (mediana oanie 7 y 2009 poyi ma 5 y 2010 poyi, paneoeuti mecm
Binxoxcona p = 0,007), ane ne y scinox (mediana danie 7 y 2009 poyi ma 6 y 2010
pouyi; paneosuti mecm Birkoxcona p =0,25). He Oyno cymmesux 3min y Oanax
3apeccmpoBanux pieHie eHepeii Y UO0J06IKI6, SAKI NPpUUMAaIU a2aicuoasy aibga
(mediana o6anie 8 y 2009 p. ma 7 y 2010 p.,; paneosuii mecm Binkoxcona p = 0,77) i y
orcinox (mediana 6anie 4y 2009 ma 2010 pokax,; paneosuii mecm Binkoxcona p = 1,0).

Jns oicinox y cucmemamuynomy 02101 aimepamypu 0yau eunyyeni oawi 3 7
nyonikayiti. obcep8ayitiHux 00cCaiodceHb (08I 3 HUX nYOIKayii NpoCneKmusHUX
o0bcepsayitiHux 00CiodiceHb Kaacy 2 ma J - nyonikayii pempocnekmueHux 00CaioHcetsb
3 cmynens), 4 nosioomnensb npo cepii sunaodkie (0oxkasu kaacy 4) i 10 nogioomnenv npo
sunaoku. Pezynomamu kniniunoi egexmuenocmi azancuoazu Oema NOPIGHAHO 3
azancuoazor anvga 3a 3 Kinyesumu mouxkamu (lyso-GL-3 y nnazmi, einepmpoghis
JiB020 WIIYHOYKA, MOBWUHU CMIHOK cepys) NnpeocmasieHo Olsi NOYAmKO8020 Mmda
Kinyee020 pienie 3 nybnixayiii van Breemen et al., 2011°* ma Tsuboi et al., 20127

3IM.J. van Breemen, S.M. Rombach, N. Dekker, et al., Reduction of elevated plasma globotriaosylsphingosine in patients with classic Fabry disease
following enzyme replacement therapy, Biochim. Biophys. Acta 1812 (2011) 70-76.

32S.M. Rombach, J.M. Aerts, B.J. Poorthuis, et al., Long-term effect of antibodies against infused alpha-galactosidase A in Fabry disease on plasma
and urinary(lyso)Gb3 reduction and treatment outcome, PLoS One 7 (2012) e47805.

33 J. Ghali, K. Nicholls, C. Denaro, et al., Effect of reduced agalsidase beta dosage in Fabry patients: the Australian experience, JIMD Rep. 3 (2012)
33-43.

3¥M.J. van Breemen, S.M. Rombach, N. Dekker, et al., Reduction of elevated plasma globotriaosylsphingosine in patients with classic Fabry disease
following enzyme replacement therapy, Biochim. Biophys. Acta 1812 (2011) 70-76.

3K. Tsuboi, H. Yamamoto, Clinical observation of patients with Fabry disease after switching from agalsidase beta [Fabrazyme] to agalsidase alfa
[Replagal], Genet. Med. 14 (2012) 779-786.
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YV ocinox npu 3acmocyeanni sk azancuoazu anvgha, max i azarcuoasu bema,
pisens lyso-GL-3 y nnasmi 3HU3UBCSL 810 NOYAMKOB0O20 PiHs 00 piHsa nicis 12 micayie
@D3T, p-value ne nogioomnaemocs (van Breemen et al., 2011).

Hayienmxu, sKi nepeuwiiu 3 aeanrcudasu bema Ha azaicuoaszy aivgha,
NPOOEMOHCMPYBAIU 3HAYHE 3HUNCEHHA IHOeKCYy Macu 8020 WiIyHOYKa uepe3 12
micayie nicin  nepexody (p=0,0469) ma He3naune NOKpaAujeHHs MOBUWUHU
MIJHCULTTYHOUKOBOT nepe2opooKu ma 3a0Hboi cminku ieoco wiaynouka (Tsuboi et al.,
2012).

Y cucmemamuunuti oenao nimepamypu Spada et al., 2019 (dimu) onsa eunyuenus
pe3yibmamié JIKY8AHHSA a2aicuoazorn Oema OYI0 6KIIOYEHO O0O0He KIiHIYHe
oocnioddiceHHs 6e3 epynu NOpPIGHAHHA ma 2 pempoCcneKmuHuUx o00cepsayitiHux
Odocniodcenns. Ax i 3a3naueno y 0ocve ananiz onyonikosanoi nimepamypu wooo O3T
y Oimeu i3 xeopoboro Dabpi nouHen 6paxo8y8amu 2emepoceHHICMb NONYAAYil
nayienmie ma o00OMedceHi KIIHIYHI 00Ka3u, OOCMYNHI ONfl PIZHUX KIIHIYHUX
pe3ynomamis. Jna Oemoncmpayii  6yov-axoco enaugy D31 Ha 3ampumy
npozpecysants xeopoou Pabpi nompioHi Oinbu MACUMAOHT OOCTIONCEHHS 30 YHACTIO
oimelti 6i0nN0B8iOH020 BIKY. J{aHi NOPIBHANLHUX KILTHIUHUX OOCTIONCEHb azaicuoasu bema
3 aeancuoasor anvbgha y cucmemamuyHomy oensoi aimepamypu Spada et al., 2019
(Oimu) He npedcmasei.

Omoice, xoua y docwve i npedcmasieri pesyiomamu 0as oinvute Hide 10 KuiHiuHux
MOYOK, Npo SKI 32a0aHO GUWe ) GUCHOBKY, Npome HeoOXIOHO 38adcamu, wo ye
pe3ynrbmamu, AKi Oyau ompumMaui y nayicHmie Ha no4amky aiKy8aHHs a2anicuoazorn
anvgha (abo acancudaszor bema) ma 8ionogiono uepes 2,5-130 micayis (3an1esxicHo 8io
00CiOJCeHHs) NIKYBaHHs a2aicudasorn anvga (abo azancuoazor bema). ¥ docve 3
cUCmeMamuyHux 02aa0i8 Jiimepamypu HageoeHi pe3yibmamu NOpPIGHANIbHOI KIIHIYHOT
eghexmusHocmi azancudasu bema ma azaicuoazu aibgha 3a cypocamHumu moukamu
(GL-3 y nnazmi, lyso-GL-3 naasmu, GL-3 y ceui, cinepmpoghisi 1i6020 wiiyHoOUKa,
MOBWUHU CIMIHOK CePYsl) ma MaKoio KIIHIYHOK KIHYeB80H MOYKO0 K SAKICMb HCUMMIS,
npome HeoOXIOHO 3ay8adcumu, wo uye NOPIBHAHHA pe3yibmamié NayicHmis i3
x8opoboio Dabpi npu 6xIOUEHHI Y O0CAIONCEHHS (HA NOYAMKOBOMY PIBHI) ma uepes
12 micayie nikyeauHs. Y cucmemamuunux o0e2ns0ax Jjaimepamypu pe3yibmamu
KAIHIYHUX OOCAIONCEHb He NPe0CmAsieHl 34 00NOMO20I0 3HAYEHb NApAMempis, ujo
Qixcytoms GIOMIHHOCMI V NOKA3HUKY e@eKmusHocmi ma 6e3neKku OYiHI08AHO20
JIKapcbko2o 3acoby (aecancudasu bOema) y HNOPIBHAHHI 3 a2aicuodazor aivgpa
(Hanpukiao, Cni6BIOHOUIEHHST WIAHCIB, PpI3HUYSA DPUBUKIB, BIOHOUIEHHS PU3UKIS,
CNiBBIOHOWEHHA/KOeIYiEHM PUBUKIB, CIAHOAPMU308AHA CEPeOHs PIZHUYS, 36AHCEHA
cepedHs pisHuys). Bionogiono 0o mabauyi cypoeamuux KiHYesux mouox, wo Oyiu
OCHOB010 3ameepOodIceHHss abo NIYeH3Y8aHHs JIKAPCbKUX 3acobieé Ynpaeninuim 3
CAHIMAapHo20 Ha2nsA0y 3a AKICMIO Xapyosux npodykmis i aikapcokux 3acobie CIlIIA
(FDA)®, ona xeopobu Dabpi 6aniooeanoio cypo2amHolo mMouKol0 6UIHAYECHA
nosHe/matidice nogHe  ouuwgeHHs exkmouenvo GL-3  nmpu  Oioncii  Hupkogux
nepumyoyaapHux Kaniiapie (3 euxopucmauuam Fabrazyme Scoring System),

3 https://www.fda.gov/drugs/development-resources/table-surrogate-endpoints-were-basis-drug-approval-or-licensure
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pe3yibmam SKOi 015 NOPIGHAHHA aeancuoazu bema 3 azaicudazorn aivpa He
HageoeHull y 00CHE.

llicna nposedenoco nowilyky 00KA308UX OAHUX 3AA6HUKOM OYIU 3HAUOEHI
nyonikayii, axi 8ionogioanu euzHaveHomy y oocve PICO ma moznu 6ymu éxknioueni y
KIIHIYHULL PO30iN 00CbE 05l NPeOCMAasleHHs NOPIBHSIbHOIL KIHIUHOI edhekmugHocmi
azancuoasu bema ma azancuoasu anoa (Sirrs et al., 2014°7, Arends et al., 2018%%, El
Dib et al., 2017%°), npome 3aa6nux npuiinas piwieHns npeocmasumu CUCMeMamuyHi
0210U limepamypu, sKi npo8eJla EBPONetCbKa 2pyna eKcnepmis ma ki ONUCaHi suuje
¥V BUCHOBK).

Csiti 6ubip 3asA6HUK O0OIPYHMYBA8 mMuM, o 0ocbe O OepacasrHoi OMT
noo0aemuvcs 071 KAPCHLKO20 3ac00y, WO NPUSHAYAEMbCA 05 JIKY8AHHS NAYICHMIE 3
opannuM 3axX80pIOBAHHAM, cucmemamuyni oensou rimepamypu Germain et al., 2019
(wonosixku), Germain et al., 2019 (acinku), Spada et al., 2019 (0imu) micmamv 06 emHy
aimepamyphy 6ubipxy (binbwe wixnc 150 Oowcepen); maromv UCOKUL piBeHb
00Ka3080Cmi; pe3yibmamu HAOAMbC OKpemMo OJisl KOWCHOI 3 BIKOBUX/cmamesux
Kamezopii ocib (6 0aHOMY GUNAOKY - ye JCIHKU, YON0BIKU, OiMmu) ma 6KIOUEHI V
cucmemMamuyHi 0eaa0u Jimepamypu KuHIUHI OOCHIONCeHHS | NOBIOOMIIEHHS NPO
BUNAOKU MAOMb 00CMAMHIL YACOBULL 2OPUZOHM.

Aemopu mpbox cucmemMamuyHux o02nA0i8 Jaimepamypu He Maiu Ha Memi
npeocmasumu came pe3yibmamu NOPIGHAIbHOIL KNIHIYHOI eghekmusHocmi azanicuoasu
bema nopieHAHO 3 a2ancudazon anbga (Wo € 00’ €Kmom NPo8eOeHHs 0ePHCABHOIL
OMT), a manu Ha memi npogecmu 8CEOXONIOIOYUL CUCEMAMUYHUL TTMepamypHULL
02180 6CIX ONYONIKOBAHUX OpuUIHANbHUX cmamel wooo 3acmocyeans D3T npu
JIKY8auHi xeopobu Dabpi, docmynuux 0o ciuns 2017 poky. Pesynemamu mpwvox
o2na0ie  nimepamypu  Oyau  6paxo6aHi nNpu  po3pobyi  2pynoro  eKxcnepmis
mepanesmuynux yinei O nayicumie i3 x6opoboio Pabpi®® ma npu popmynosanni
NPAKMUYHUX KITHIYHUX peKOMeHOayill Ol NayicHmié i3 KIACUYHUM (HeHOMmUnom
xeopobu Daobpi*.

3a pezynbmamamu npo8edeH020 CUCMEeMAMUYHUX 021018 Jimepamypu asmopu
Germain et al., 2019 (vonosixku), Germain et al., 2019 (xcinku), Spada et al., 2019
pobnsmb eucnosku, wo DP3T mooce 3abe3neuumu KiiHiuHi nepesazu w000 OesKux
KAIHIYHUX pe3yIbmamis i cucmem op2awie y 4o08ikie, woodo pienie GL-3 i cepyegux
Dpe3yibmamia y HCIHOK ma MOHCe NOKPAUWUMU AKICMb HCUMMSL ) HCITHOK ma dimell.

Bionosiono 0o pexomenoayii Hacmanosu y KiuiHiuHOMy po30ini 00cbe
0ONyCcKAEMbCs NOOAHHS pe3yIbmamis e OnyoONIKO8aAHO20 MemaaHanizy 4du
CUCMEMAMUYHO20 0271510y HA MeMy UBUEHHS 3aS6]1eH020 NOKA3AHHs JNIKAPCbKO20
3aco6y. OOHax HeoOXIOHO 3a3HaAuUMU, WO CUCMEMAMUYHULL 027510 3d Memoro
3acmocy8anus,  MemoOON02Ii€I0  NPOBEOEHHS,  OOMEMCEHHAMU  MA€E  CYMMESI
BIOMIHHOCTI 810 0210y JiMepamypu, CUCMEMAMUYHO20 0271510 Timepamypu, npo wo

¥Sirrs SM, Bichet DG, Casey R, Clarke JT, Lemoine K5, Doucette S, et al. Outcomes of patients treated through the Canadian Fabry disease initiative.
Molecular Genetics and Metabolism 2014;111:499-506.

¥Agalsidase alfa versus agalsidase beta for the treatment of Fabry disease: an international cohort study. Maarten Arends.
https://www.ncbi.nlm.nih.gov/pmc/articles/PMC5931248/

¥El Dib R. et al., 2017, Enzyme replacement therapy for Anderson-Fabry disease: A complementary overview of a Cochrane publication through a
linear regression and a pooled analysis of proportions from cohort studies, PLoS One. 2017 Mar 15;12(3):e0173358. doi: 0.1371/journal.pone.0173358
“Ohttps://www.sciencedirect.com/science/article/pii/S 1096719222003705#bb0030
“Ihttps://www.sciencedirect.com/science/article/pii/S1096719222003705#s0095
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sasnauatomv excnepmu  Kokpetniecokozo mosapucmea®®. 'V cucmemamuunux
oenadax nimepamypu Germain et al., 2019 (vonosiku), Germain et al., 2019 (dcinku),
Spada et al., 2019 (0imu) exazano, wo Memooon02is CUCMEMAMUYHO20 NOULYKY mda
ananizy nimepamypu, 6yna onybnikosana 6 inwux nyonikayiax** (21 oacepeno i3
cnucky aimepamypu nyonixayii Germain et al., 2019 (uonosiku); 10 ooacepeno i3
cnucky nimepamypu nyoaikayii Germain et al., 2019 (dcinku); 16 0dxcepeno i3 cnucky
nimepamypu nyonixayii Spada et al., 2019). Ynoenoeasicenuii opean 36epmas ysacy
3AA6HUKA, WO NOBHOMEKCMOGI NYONiKayii, 8 AKUX ONUCAHO MeMOO00.102110 NPOBEOeH s
MPbOX CUCMEMAMUYHUX 027150168 Iimepamypu, wo npeocmasiieHi y KIiHIYHOMY po30ii
00CbE, € HeBi0 EMHOIO YACMUHOKN NPU KPUMUYHIL OYIHYI MemoOOo02IYHOI AKOCHI
00KA308UX OAHUX, OCKIIbKU Ye BNIUBAE HA HAOTUHICMb, O0CMOBIPHICIb OMPUMAHUX
pe3ynbmamis, YyiHHicms 00Ka3ie. Buwesaznaueni nyonikayii 6i0cymui y 8i0KpUmomy
oocmyni. 3eadxcaiouu, wo Sanofi Genzyme cnoucopysano auauniz Jaimepamypu,
PO3pOOKY nyoaikayii, 3aciOAHHs MINCHAPOOHOI eKCnepmHOI 2pynu ma NOMeHYiluHo Mae
Mamu NOBHOMeEKCmo8i nyoaikayii, 8 AKUX ONUCAHO MemOoO00.102i10 NPOBEOEHHS MPbOX
cucmemMamuyHux 02140i8 Jaimepamypu, YHOBHOBANCEHUU OpeaH HEOOHOPA3080
36epmascst 00 3AS6HUKA 3 NPOXAHHAM HAOAMU NIOMBEPONCeHHs, Wo nyoniKayii
Germain et al., 2019 (vonosixu), Germain et al., 2019 (xcinku), Spada et al., 2019
(Oimu) € came cuCmemMamuyHUMU 0270aAMU, A He 02NA0aAMU JIimepamypu, Maoms
3apeecmpo8anuli NPOMOKO ma 8i0N08i0aoms UMO2aM MAa KPUMEPIAM, AKI Maomo
Oymu 0ompumani npu NAAHY8AHHI, NPOBEOESHHI MAa 361MYBAHHI came CUCMEeMAMUYHO20
02140y ma 3 NPOXAHHAM HAOAMU HNOBHOMEKCMOGI nyojaikayii, 8 SAKUX ONUCAHO
Memo0o0Jl02it0 nposedenHs 0215018 nimepamypu. [lpome nognomexcmosi nyonikayii 3
ONUCOM Memo0o.102ii nposedenns o02n:10ie aimepamypu Germain et al., 2019
(wonosixku), Germain et al., 2019 (xciuku), Spada et al., 2019 (oimu), a maxoonc
nIOMEEPONCEHHSI MO20, WO BUWEBKA3AHT NYONIKAYIl € CUCMEMAMUYHUMU 02IA0AMU,
3asA6HUKOM He Oyau Haoaui. Takum 4YUHOM, YNOBHOBAICEHUL Op2aAH He MAae
ooxasie/niomeeposicenns, wo nyonixayii Germain et al., 2019 (uvonogixu), Germain et
al., 2019 (scinku) ma Spada et al., 2019 (0imu) € cucmemamudHumu 021A0aAMU,
MemOoO0N02IUHA AKICMb cucmemMamudnux o2naodie aimepamypu Germain et al., 2019
(wonosixu), Germain et al., 2019 (acinku) ma Spada et al., 2019 ne d6yna oyinena ma
8ION0BIOHO YNOBHOBAICEHULL OP2AH He MOJICE NIOMEEPOUMU me3y 3aA6HUKA, WO 020U
Jimepamypu Maroms 8UCOKUL Pi6eHb 00KA3080CHII.

3eaxcarouu na me, wo aearcudaza bGema NPUSHAYAEMbCA O JIKY8AHHA
nayienmie 3 OpGAaHHUM 3aXBOPIOBAHHAM MA HeBeIUKA KILIbKICmMb NAYicHmMis i3
3aX680PIOGAHHAM HE O00380JIA€ pPO3POOUMU OOCMAMHLO NOMYIHCHI PAHOOMI308AHI
KOHMPOJIbOBAHI KIIHIYHI OOCNIONCEHHs, NONYIAYis nayicumis 3 xeopoborw Dabpi €
KNIHIYHO 2emepPOo2eHHOI0, 3 PIZHUMU KAIHIYHUMU NPOABAMU Y NAYIEHMIB, NO8 SA3AHUMU
3 KIACUYHUM MUNOM X80POOU YU NIZHIM HOYAMKOM 3AXE0PIOEAHHS, MAKONC 36AHCAIOUU
Ha me, wo Hapasi iCHylomb peecmpu nayicumie 3 xeopoboor Dabpi ma HaAGHI

“https://training.cochrane.org/handbook

“hitps://ph.cochrane.org/sites/ph.cochrane.org/files/public/uploads/Unit_One.pdf

4P .M. Elliot, D.P. Germain, M.J. Hilz, et al. Enzyme replacement therapy in Fabry disease — methodology of a systematic literature review by a
European panel of experts Mol. Genet. Metab. (2018)

4 P.M. Elliott, D.P. Germain, M.J. Hilz, et al. Evaluation of the value of systematic reviews in rare diseases using Fabry disease as an exemplar Mol.
Genet. Metab. (2018)
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pe3yibmamu MidCHApOOHUX KO2OPMHUX 00CNi0dHcenb Kpain €sponu ma Kanaou wooo
NOPIBHANILHOI KNIHIYHOI ehekmusHocmi azanicuoazu bema ma azanicudasu aibgha, aKi
BKIIIOYAIOMb OAHI 8EIUKOT KIIbKOCMI NAYIEHMIB (K 0151 OPPAHHO20 3AX80PIOBAHHS) MA
Maroms mpusaiuli nepioo CnOCmepedcenHsl, YNOBHOBANCEHUN OP2aH 36ePMABCs 00
3AABHUKA 3 NPOXAHHAM HAOAMuU 000amMK0O8l 00KA3061 OAHI, U0 HAOX00AMb 3 PedlbHOL
KAIHIYHOI NpaKmuxku JIKV8AHHSA NAYIEHMIE a2aicuoa3orw bema NOPIBHAHO 3
azancudasor anvgpa (RWD/RWE). Oounak 3as6HuK 66auas, wjo ceioome 6KIHUEHHS
OaHUX 3 PeanbHOi KIIHIYHOI NPAKMUKU V KIIHIYHUL PO30il 00CbE, MONCYMb HeCmu
3aepo3y nepegopmamysanus akmyaibHo20 apMaKoeKoHOMIYHO020 aHANi3y (aHani3
MIHIMI3aYii eumpam) y makut, wo He 8ION08i0ac pe3yrbmamam KIiHIYHO20 pO30iny i
MOMY, AKUWO OAHI 3 PealvbHOI KIIHIYHOT npakmuky 6y0yms 000aui ma inmespoBaHi 6
KIIHIYHULL pO30LN, MO aHaniz MIHIMI3ayii eumpam, K Memoo, He Gionosioamume
Hacmanosi ma Ilopsoky, wo He € kopekmHuum. /{aHi peanbHOi KIIHIYHOI NPAKMUKU €
000amK08010 CKIA008010 IHOpMayii 0151 YX6aleHHs pilleHb Wo0o QIHAHCYBAHH MA
peimbypcayii 1ikapcobkux 3aco0is, yi 0ani 3abe3neuyioms i 8UCBIMIIOI0Mb PO3YMIHHSI
pe3yibmamia JiKy8aHHs NaYiCHMIE 3a PealbHUX YMO8.

Jnsg  TpencTaBiICHHS OnUCY NOPIGHANbHOI  KIiHIYHOT  ehekmusnocmi
(pe3yromamuenocmi) azaicuoasu Oema 3 Kpauwioro RIOMPUMYIOUOI0 MEPANIEI0
3asBHMKOM HaJlaHl JaHi 3 paHI0MI30BaHUX KIIHIYHUX JociimkeHs (qam - PKJ) (Eng
et al., 2001%, Bierer et al., 2006*, Banikazemi et al., 2007*®) Ta 4 HepaHIOMi30BaHHX
KINiHIYHUX gociimkens (Niemann et al., 2010%°, Niemann et al., 2011°°, Germain et al.,
2013°" ta Collin et al., 2012°?).

[lomo BimiOpanux 3asiBHUKOM PKJI, y 1mocke 3a3HayeHO, 10 OMUC METOMY
paHomizalii HaBedeHUM nuiie y nyomikauii Banikazemi et al., 2007. Awunani3
e(deKTUBHOCTI Ta Oe3neku y aochipkeHHsx npoBoauBcs mansa [TT-nomymsmii. Kpim
toro, y onnomy PKJI (nyonrixayis Eng et al., 2001) 6yB 3acTocoBaHuil MOAM(DIKOBAHUIA
anam3 ITT, a y PKJl B nmyOnikamii Banikazemi et al., 2007 6yB TakoX MpOBEICHUMN
aHai3 3riiHo 3 npoTtokosioM (PP-anani3). IlepBunHa kiHIeBa Touka Oyjia BU3HaYEHA
y 2-x myOmikamisax Banikazemi et al., 2007 ta Eng et al., 2001, a y 1oCIi>KeHH] B
nyouikamii Bierer et al., 2006 mepBUHHa KiHIIeBa Touka He Oyia 3a3HayeHa. Y
JOCITIJKEHHSAX OI[IHIOBAIM O11b, (DYHKIIIFO HUPOK, SKICTh KUTTS, KOHIICHTPAIIIIO Ta
HakonmueHHs1 Gb3. [Ipodins 6e3nexku OyB npoananizoBanuii B 2-x PK] (Banikazemi
et al., 2007 ta Eng et al., 2001).

VY 2-x PKI (nyOnikauii Banikazemi et al., 2007 ta Eng et al., 2001) 6yno
BKJIIOUEHO MAIliEHTIB BIKOM >16 POKIB 13 MIATBEPKEHOIO 3HIKEHOI aKTHUBHICTIO
anbga-ranakrosuaazu A. Kpim toro y PK]I nmyomikauii Banikazemi et al., 2007 yci

“Safety and Efficacy of Recombinant Human a-Galactosidase A Replacement Therapy in Fabry's Disease List of authors. Christine M. Eng et al. N
Engl J Med 2001; 345:9-16 DOL: 10.1056/NEJM200107053450102

“Improvement in serial cardiopulmonary exercise testing following enzyme replacement therapy in Fabry disease. Gregory Bierer et al. J Inherit
Metab Dis (2006) 29:572-579 DOI 10.1007/s10545-006-0361-5

“Maryam Banikazemi et al. Agalsidase-beta therapy for advanced Fabry disease: a randomized trial. Ann Intern Med. 2007 Jan 16;146(2):77-86.

doi: 10.7326/0003-4819-146-2-200701160-00148.

“Niemann et al. The right ventricle in Fabry disease: natural history and impact of enzyme replacement therapy. Markus Niemann et al. Heart. 2010
Dec;96(23):1915-9. doi: 10.1136/hrt.2010.204586. Epub 2010 Oct 21.

Niemann et al. Tei index in Fabry disease. Markus Niemann et al. ] Am Soc Echocardiogr. 2011 Sep;24(9):1026-32. doi:
10.1016/j.echo0.2011.05.021.

>!Germain et al. Analysis of left ventricular mass in untreated men and in men treated with agalsidase-p: data from the Fabry Registry. Dominique P
Germain et al. Genet Med. 2013 Dec;15(12):958-65. doi: 10.1038/gim.2013.53.

52Collin et al. Long-term changes in arterial structure and function and left ventricular geometry after enzyme replacement therapy in patients affected
with Fabry disease. Cédric Collin et al. Eur J Prev Cardiol. 2012 Feb;19(1):43-54. doi: 10.1177/1741826710391118.
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NaIieHTH Majy JerKy abo MOMIpHY XpoHIYHYy XBopoOy HHpok (mami - XXH) 3
cepenunoro 1IK®D: 52,4-53,0 mu/xs/1,73 Mm% V inmomy PKJ (Eng et al., 2001)
MpUHMalId y4acTh MalliEHTH 3 MEHII TSHKKOIO XBOpoOoro HUPOK (cepenus IKD: 83,0—
96,6 m/xB/1,73 m?). Ilpote, cepenns xonuentpanis Gb3 y mmasmi Oyiaa BULIOK y
namiedTiB PKJ[ B myOmikamii Eng et al., 2001 (14,5-14,6 mxr/mn), Hix y PK]/] B
nyouikaiii Banikazemi et al., 2007, sika ctanoBuia 9,0-9,1 mxr/mi. [1{ogo yuyacHHKIB
JOCITKEHHS, OIMCAaHOTO y myOikatii Bierer et al., 2006 3a3HaueHO, 0 YYaCHUKH
OynM MOpPOCITMMH, HE3aJICKHO BiF cTaTi. Y AOCHIIKEHHSIX MEPEeBaKHA OLIBIIICTH
ydacHUKIB Oyna 4oioBiuoi crati. CepenHiid BIK Malli€HTIB CTaHOBUB Bix 28 mo 47
POKIB.

XapakTepucTuku BiiOpaHux 3asBHUKOM aisi aHamizy PKJl mpeacraBneHo y
Tabmui 4.

Tabmuus 4. Xapakrepuctuku PKJl BriIoueHMX y aHaii3 MOPIBHSUIBHOI KIHIYHOT

edeKTUBHOCTI arajcuaasu 6eTa 3 Kpamior MmATPUMYIOYO0I0 TEPAITi€r0

JocmimkeHHs Banikazemi et al., Bierer et al., 2006 Eng et al., 2001
2007
Jly3aiiH KIIHIYHOTO bararouenTpose, PannomizoBane bararouentpose,
JOCITi JKSHHS paHIoMi30BaHe, NoJBiiHE cItire paHI0Mi30BaHe,
MOJBINHE CIIiIle OCIIJKEHHS IV | moxasiiiHe ciime
JOCTIKEHHS IV | dba3u, nposenene s | nocaimkerns 1
¢a3u, npoBezieHe s | OLIHKU 0a30BUX (a3u, 110 OLIHIOE
OLIIHKU €(PEKTUBHOCTI | XapaKTEPUCTUK e(eKTHUBHICTb 1
Ta 0e3neKH | IHBa3MBHHUX 1 Oe3meKy arajcujasu
arajicugasu OeTa | HEIHBa3UBHUX Oeta TMOpPIBHSHO 3
MOPIBHSHO 3 KPAIOIO | CEpLIEBO-JIETEHEBUX | KPALIOIO
MIATPUMYIOUOIO BIIPaB 1 BIUIUBY MIATPUMYIOUOIO
tepaniero/manedo y | ®3T Ha ¢izuuHi Teparniero/mianeco
MAIIEHTIB 13 BIIPAaBU y JIKyBaHHI
xBopoboro Padpi HAalli€HTIB 13
XBOPOOOIO
Dabpi
Kpurepii Bkiatouenns | 1) Bik >16 pokis; - 1) kmacuuHa
MAIIEHTIB 10 2) KJIIHIYHI O3HAKHU xBopoba Dabpi;
KJIIHIYHOTO xBopobu Padpi; 2) aKTUBHICTb
JOCIIDKEHHS 3) aKTHBHICTH anbda- anbpa-GAL A
GAL A <1,5 <1,5 amons/ron/min y
HMOJIB/TO/1/MJT mia3mi abo <4
mia3mMu ~ abo <4 HMOJIB/TOJI/MT Y
HMOJIB/TOI/MI  OlJIKa JIEHKOIINTAX;
JIENKOIUTIB; 3) Bik >16 pokiB
4) BIJICYTHICTh
MOTIEPETHHOTO
nikyBanHa O3T;
5) HUPKOBA
TUCQYHKIIIS, sKa
ONHUCYEThCA  fIK: 2
TTOCITI TOBHHUX
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BHUMIPIOBaHHS
KpeaTuHiHy >106
MKMOJIb/JT >1,2
mr/mi) Tta <265
MKMOJIb/JI (<3,0
Mr/mi)  abo  SAKIIo
KpeaTHHIH <106
MKMOJIB/T (<1,2
MT/J1T)
PO3paxyHKOBUI
KJIIPEHC KpeaTHuHIHY
<1,33 wmi/c (<80
MJI/XB) (piBHSHHSA

KokpodTa-I'onra)

Micuie npoBeacHHS

JIKapChKi 3ac00U
(BTpy4aHHs i
KOKHOI I'pyIH 3
JeTalbHUM OIIUCOM
(hopMH BUITYCKY,
JI03yBaHHS Ta
croco0y
3aCTOCYBaHHs)

MI/KT
BHYTPIIIHBOBEHHO
KOXKHI 2 THKHI
(moyarkoBa
IIBUIKICTH

1HOy31i 0,25 MI/XB,
301IpIIeHa micas 8-1
1HOYy31i 10
MIHIMQJIBHOTO Yacy
1HOY311 90 XBUIUH).

Kpama nigrpumyroda
Teparist/mianedo
BHYTPIIIHBOBEHHO
KOXKHI 2 THIKHI
(mogarkoBa
HIBUAKICTE 1HOY31T
0,25 Mr/xs,
3011bIIeHa micns 8-
1HOYy3ii 10
MIHIMQJIHBHOTO Yacy

MT/KT KOXKHI 2 THXHI

Kpama nigrpumyroua
Teparis/mianedo
(conboBUIA PO3UMH).

(cramionap/
amOynaTropHe
JKyBaHHA)
TpuBanicTsh [lepion mikyBanus no | Ilepion mikyBanus ta | Ilepion
JOCITi IKSHHS 35 micsaniB (MeniaHa | CIIOCTEPEIKEHHS — | miKyBaHHS
18,5 mics1iB). Ounpire 18 micsIiB. (PKJI): 20 trokniB (11
Tepmin BBeJICHB) + (pasza
CIIOCTEPEIKEHHS [0 ITOJOBXKEHHS.
35 Mics1B. [Tepion
CIIOCTEPEIKCHHS
®daza PK/I: 20
THOKHIB.
Posmupena
¢aza: 6 micsiB—
54 micsi.
HocaimxyBaHi Arancugasa Oera: 1 Arancugasa Oera: 1 Arancupgasa

oera: 1 MI/Kr
MacHu Tina. B/B
KOHI 2 THXHI.

Kpama nigrpumyroua
Teparnis/mianedo
(maniTon y
¢dochaTtHOMY
Oydepi) B/B

KOKHI 2 THKHI 31
mBuaKkictio 0,25
MI/XB.
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1HDy31i 90 XB).
KinekicTs namiearis | Arayicunasa oera — Arancugasa ITo 29 y xoxHii
y TOCTIHKYBaHUX 51 nartieHT; Oeta — 4 maii€eHTy, rpyti (2 rpymn).
rpynax (n) Kpalna marpuMyoda | Kpaiia nigTpumMyda
tepamis - 31 mamieHT. | Teparmis — 2
MaIi€HTH.
3arajiom y
JOCITIJKEHH1
NpUUMaNH y4acThb
15 narienTiB i3
xBOpoOoro Padpi. 3
HUX 6 MaIicHTIB
Oynu yactuHow IV
baszu
JOCIIIIKEHHS, 1110
OLIIHIOBAJIO
@3T, 1 6ynu
paHIoMizoBaHi
(rpyna cepiiiHOTO
TecTyBaHHs). [Hmm 9
3aBepUININ
1HBa3UBHHIA
cepleBOJIereHeBU
TECT sIK 6a30Be
JIOCIIKEHHS Ta
He Opanu yyacTti
B MOJAJIBIIINX
JIOCITJPKEHHSX.
Buxopucranus Aneraminodpen ab6o | bera-6mokaropu 1000 Mr
CYIIYTHBOT'O 16ynpoden 1y aeskux | (17%), inridiropu aneraminogeny, 25-
JKyBaHHSA TMAIlIEHTIB AIID (67%), 50 Mr rizpokcusuny
y rpynax aHTUTICTaMIHHI OsoKaTOpU nepen KOYKHOIO
Ipenapary ass peuenTopin 1HYy3i€10;
3HWJKEHHST ~ pU3UKY | aHrioteH3uny (17%). | i0ynpoden
peaxiiiid, TOB’sI3aHUX Ta/ab0 MpeIHI30H
3 1HDy3i€er0; JIOJTAaBAJIA TIAIIEHTaM,
1HT101TOpH y SKUX
aHT10TEH3UHIIEPETBO criocTepiraiucs
PIOBATILHOTO peaxiiii, moB’s3aHi 3
dhepmenTy abo 1Hpy3i€er0.
6mokaropu
penenTopin
aHT10TEH3UHY
(arancupasza Oera:
35%, Kpara
MiATPUMYIOYa

tepanisi: 36%).

Kinuesi Touku

[TepBunHi: yac 10
nepuol
KJIHIYHOT momil
(HMpKOBOI,
CEepIIEBOI,

[lepBunHi:

HEMa€e JaHUX
BropunHi:
CEpLEBO-JIETEHEBUI
TECT 3 HaBaHTaKEHHS

[lepBunHi:
BIJICOTOK
narieHris 6e3
HAKOIIHMYEHHS

Gb3 B
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1epedpoBacKyIIpHOT
abo cmepri).
BropunHni: nopii,
OB’ sI3aHi 3
OpraHamu,
HEBPONATUYHUI
O111b, PYHKITiSI HUPOK
(ILIK®, npoTeinypis,
KpEaTHUHIH IJIa3MHu),

M (BKJIFOYArOUH
O®B, ®XKEJIL, YCC).

€HI0TEMaJIbHUX
KIJIITHHAX HUPOK.
BtopuHHi: sKicTh
KUTTSI, KOHIIEHTPALiS
GDb3 B ceui Ta mIasmi,
HakonuueHus Gb3 B
cepiri, HupKax, mIKipi,
HasIBHICTH aHTHUTIIL,
611p, IIK®, Oe3nexa.

3MIHM 01101
pEYOBUHHU

Ha MPT romoBHOrO
MO3KY, Tpodiih

Ta MOro CTaTUCTHYHA
3HauuUMICTh (95%
JOBIpUMi iHTEpBAJ,
P3HAYCHHS)
(3asiBHUKOM 0YJ10
o0paHo
CTATHCTHYHO
3HAYYyLIi
pe3yabTaTH)

Oe3neKH.
Tun ananizy y ITT, PP ITT ITT
JOCIiJUKSHH1
Onuc BUABIEHOTIO Jocnioncenna Eng et al., 2001:
OCHOBHOTO [Namientn 6e3 HakommuyeHHs Gb3 (KIITHHHM HIKIpH): €HIOTENIOUTH
pe3ynbTary MOBEPXHEBUX KaIIsApiB IIKIpH, E€HIOTETIOUUTH TIHOOKUX CYIUH

mkipu (p<0,001).

[MamienTn 6e3 nHakomuuyeHHs Gb3 (Hedpouuth): mNepuTyOYIApHI
KalmisIpHI ~ €HAOTeNianbHI  KIITHHH,  KIYOOYKOBI  KamiJIsipHi
EHJI0TeNIadbHI KIITHHH, ME3aHTiajdbHI KIITHHH, I1HTEPCTHINAIbHI
KIITHHH, apTepialibHi Ta apTepioyisipHI EHIOTeTalbHI  KIIITHHH
(p<0,001).

Binknagennss Gb3 B eHOOTeMalbHUX KIITHHAX MIKPOCYIUH MPH
Olomcii: KOMIO3MTHA KiHIIEBA TOYKa IIOAO0 HHUPOK, CEpIs, IIKIpU
(p<0,001).

3miHa HakonnueHHst Gb3 MOpiBHAHO 3 OYATKOBUM PIBHEM Y KIIITUHAX
HUPOK, ceplis Ta HIKipH, KoMOIHOBaHa KiHleBa Touka (p<0,001).
3mina Gb3 y Hupkax i ceui [%] (p=0,003).

Konnentpanist Gb3 y mnasmi [ar/mxi] (p<0,001).

Jocnioncennsn Banikazemi et al., 2007:

CraOimizamisgs abo 3MEHIIEHHS IOMIKOKEHHS OUIOI MO3KOBOI
peuosunu (p=0,014).
Kommno3utHa KiHIleBa Touka (BKJIIOYAE  HUPKOBI,  CEpPIIEBI,

nepedpoBackymspHi noii ado cmepts) (0,62; 95% CI Bin 0,33 g0 1,16,
HR=0,39; 95% CI Bix 0,16 no 0,93, p=0,034).

JlaHi CTaTUCTUYHO
00’eqHaHOTO
KIJIIHIYHOTO
pe3ynpTarty, mo 0yio
BKJIFOYEHO J10
(hapMaKOEKOHOMIYHO
ro aHamizy 3
Ha/IaHHSM
OOTpYHTYBaHHS
BUOOpY (OLIIHKA
reTeporeHHocTti, 95%
JOBIpYMIA 1HTEPBAJI,
3HA4YeHHs P)

Jocnioncennn Eng et al., 2001:

JlikyBanns 3MeHmuiIo Bigkianenus GL-3 B eHmoTenmii mkipu ta cepis
(p<0,001).

[ToBHe ounmenHs Bix HakomuueHHsI GL-3 3 MOBEpPXHEBOTO €HIOTEIII0
KaIisIpiB Y BCIX MAlli€HTIB, SIKI OTPUMYBAJIM JIIKYBAaHHSI, IIOPIBHSHO 3
rpynoto miare6o (p<0,001).

Hocnioaycenns Banikazemi et al., 2007:

VYV ITT nomynsuii arancunaza 6eta BiATEpMiHYBajla 4ac 10 MEpIIO]
HUPKOBOI, cepleBoi abo 1epedpoBacKyssipHOI KIIiHIYHOI monii abo
cmepTi Ha 53% MOPIBHAHO 3 Kpallol MIATPUMYIOYOI TEPAIi€ro
(HR=0,47; 95% CI Big 0,21 mo 1,03; p=0,060).

s pizHUI Oyna CTATUCTUYHO 3HAYYIIOK y BTOPUHHOMY aHalli3l 3a
npotokosnoM (PP), y sskoMmy pu3uk noaii OyB BiaTepMiHoBaHuii Ha 61%
(HR=0,39; 95% CI Bix 0,16 no 0,93, p=0,034).
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VY nocwke mpeacTaBieHa MpoBeleHA 3asBHUKOM KoOKpaHIBCbKa OIlIHKA PU3UKY
CUCTEMATUYHOI HOMMJIKH Y TOCTIKEHHSIX, IPEACTaBICHUX Yy yoOikauiax Banikazemi
etal., 2007, Bierer et al., 2006 Ta Eng et al., 2001, 3a K010 BCTaHOBJICHO, 1110 HU3bKUM
PU3HUK CHUCTEMAaTUYHOI MOMUJIKA MaJIO JOCTIKEHHS, 10 onucaHe Banikazemi et al.,
2007, nBa 1HIII JOCTIHKEHHS Majd HEBIIOMHUN PU3UK 3a OUIBIIICTIO KPUTEPIIB, 110
OIIHIOBAJIMCh, Ta HU3BKUH PHU3UK JIMIIE 1100 BHUOIPKOBOCTI TMOBITOMIICHHS
pe3yIbTaTiB.

3a pmanumu PKJ[ (myOmikamisi Banikazemi et al., 2007) y ITT mnomymsmii
arajcujaza Oera BiATEpMiHyBajia dYac JO TIEPIIOi HUPKOBOI, CeprieBoi abo
1epeOpoBaCKyISIPHOI KITHIYHOI 1moAil abo cMepTi (KOMMO3WTHA KIHIIEBA TOYKA) Ha
53% mopiBHSAHO 3 KpaIllo0 MIATPUMYIOUOI0 Tepaniero (koedimieHnt puzuky HR 0,47;
95% CI Big 0,21 mo 1,03; p=0,060). Lls pi3Huis Oyna CTaTUCTUYHO 3HAYYLIOIO Y
BTOPUHHOMY aHaui3l 3a mporokosioM (PP momymsiist), y sikoMy pu3uKk moaii OyB
BiaTepminoBanuii Ha 61% (HR 0,39; 95% CI Bix 0,16 no 0,93, p=0,034). Arancunasa
0eTa MOPIBHAHO 3 KPAIOIO MIATPUMYIOUOI0 TE€paIi€lo BiATEPMiHyBaja 4ac J10 Mepiioi
HupkoBoi kmHigHO1 moii (HR 0,49; 95% CI Bix 0,17 no 1,40; p=0,18); yac no nepuoi
cepreBoi kimiHiuHOT moii (HR 0,42; 95% CI Big 0,058 no 2,7; p=0,42); yac 10 nepioi
nepedpoBackyssiproi kiiHigHOI mosaii (HR 0; 95% CI Bix 0 no 3,2; p=0,14); gac no
cmepTi (RR 1,85; 95% CI Bix 0,08 1o 43,96).

3nayenHs HR nns komMOiHOBaHOI KIHIIEBOI TOYKM BKa3ye€ Ha CTaTUCTUYHO
3HAUYIly epeBary arajacuaasu 0eTa MOpiBHIHO 3 KPalo MIATPUMYIOUOIO TEPAITIED
y miarpynax namiedtiB ITT momyndmii 13 moyaTkoBUM piBHEM KpeaTuHiHy <132,6
Mkmoaie/a (HR 0,25; 95% CI Big 0,07 go 0,90; P=0,034) 1 3 6a3oBoto IIK® >55
mi/xs/1,73 m* (HR 0,19; 95% CI Big 0,05 mo 0,82; P=0,025). SIx 3a3Ha4€HO Yy JOChE, Y
PKJl, mo mnpexacraBiaeno y mnyoumikamii Banikazemi et al., 2007, XUIbKICTb
CIIOCTEPEKYBAHUX 3aXBOPIOBAHb HUPOK Yy MAIIEHTIB BiIKOM <50 poKiB Oyja HUKYOIO,
0e3 CTaTUCTUYHO 3HAYYIO1 pi3HUIl M1k nopiBHIoBaHuMHu rpynamu (RR 0,64; 95% CI
Bin 0,22 no 1,86; RD -0,11; 95% CI Bix -0,39 no 0,16; P=0,701).

He cnocrepirasiocss CcTaTUCTUYHO 3HAUYYIIUX BIAMIHHOCTEH y mapameTrpax
HEBPOJIOTIYHOI OINIHKM MDK TMallleHTaMH TPpYyNH arajcujaa3d OeTa Ta Kparmoi
niaTpuMyrodoi Teparii. XKo/eH nmaiieHT y TOoCTiKeHHI He MaB 3MiH y curaaini MPT
roJoBHOrO Mo3Ky. He cmocrepiramocs CTaTUCTHUHO 3HAUyIIMX BIAMIHHOCTEH Yy
Mali€HTIB TPyNH arajicugazu O0eTa MOPIBHSAHO 3 TPYIOK Ianedo 00 JIiaMeTpy
nomkokeHb 01101 pedoBunu (MD 0,30; 95% CI Bix -2,74 no 3,34; p=0,781) Ta mono
3MIHM JiaMeTpa ypaxeHb Outoi pedoBunu (MD -0,30; 95% CI Big -1,57 no 0,97; p =
0,741). KinbkicTh 1HCYNBTIB, Bi3yanizoBaHux Ha MPT, Oyna HK4YOIO, OgHAK Oe3
CTaTUCTUYHO 3HAYYIO1 pi3HUL Mk rpynamu nopiBHsHHS (RR 0,32; 95% CI Bix 0,03
o 3,25; RD -0,08; 95% CI Bix -0,26 no 0,09). He cnoctepiraiocs CTaTUCTUYHO
3HAUYIIMX BIAMIHHOCTEH MK TIOpPIBHIOBAaHUMHU TpYyNMaMH 3a OIlIHIOBAaHUMU
HEBPOJIOTTYHUMH MTapaMeTpamMu y TarieHTiB BiIkoM <50 pokKiB (JiaMeTp ypaxeHb 015101
pedoBunu: MD -1,00; 95% CI Bim -4,01 mo 2,01, p = 0,373; 3miHa aiameTpa
nomKkopKeHHs 61501 pedosuan: MD -1,10; 95% CI Big -2,49 no 0,29, p = 0,125).
Cepen marrienTtiB BikoM <50 poOKiB crocTepiranacs nepesara arajcuaasu Oera HaJ
Kpamiorw MIATPUMYIOUOO Tepami€r moAo0 cradumsamii abo 3MEHIICHHSIM
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nommkoKeHHs 01101 pewoBuaM (RR 1,44; 95% CI Bix 0,55 no 3,79; RD 0,14; 95% CI
Bix -0,20 mo 0,48; p = 0,014).

3HIKEHHS POTETHYpIi OYJI0 CTATUCTUYHO 3HAUYIIMM Y TPYIIl arajicujasu oera
MOPIBHSHO 3 KPAIOK0 MiATPUMYIOUOIO Tepartiero yepe3 6 1 12 MicsI1iB CoCTepeKeHHS
(MD -0,22; 95% CI Big -0,41 mo -0,03; MD -0,31; 95% CI Big -0,60 mo -0,02),
BIIMOBIHO. 3HAYEHHS P, sIKE MOBIJIOMWJIM aBTOpHU y TyoOuikamii Banikazemi et al.,
2007, nas BCIX MEpIOAIB CIOCTEPEKEHHSI pa3oM, HE OyJI0 CTATUCTUYHO 3HAYYIUM
(p=0,32), xoua cmocTepiranacs TEHACHLIS 1O 3HIKEHHS NPOTEIHYpii B Tpymi
arajgcunasu Oera, TOAl SIK TEHACHIIIS 10 3pOCTaHHS CIocTepiraigacs B Ipymi Kpamoi
HiATPUMYIOUOi TepaITii.

VY rpymi arancugasu Oera piune 3HWKeHHS [IIK® Oyno HKYuUM y mamieHTiB i3
nouatkoBoro LIK® >60 mu/xs/1,73 m> (MD 3,58) i BUIIMM Y NALiCHTIB i3 BUXiTHOIO
KD <60 mu/xs/1,73 M> (MD -1,18) Hix y rpymi Kpaioi migTpUMy04oi Teparii.
om0 piyHOT peUUITPOKHOT 3MIHU KPEATHHIHY CIIOCTEPIraiocsl HE3HAUHE 3HIKCHHS B
rpyni arajicujasu 0eTa MOpiBHSHO 3 KPAaIIoo MIATPUMYIOUOIO TEPAIi€l0 y MaIllEHTIB
13 TOYAaTKOBHUM piBHEM KpeaTuHiny >1,5 mr/nn (MD -0,007) 1 He3HaUYHE T1BUIICHHS
y MAIli€HTIB 13 BUXIAHUM piBHEM KpeatuHiny <1,5 mr/mn (MD 0,011). s sxogHOTO 3
ONMKMCAHUX TMapaMeTpiB He OyJI0 MOXIJIMBO OLIHUTH CTATUCTUYHY 3HAYYIIICTh
BIZIMIHHOCTEH MK TpynaMyd 4epe3 BIJCYTHICTb JIOCTATHBOI KiJIBKOCTI JaHUX JJIs
OIIHKH.

VY PKJI, mo onucano Eng et al., 2001, cepenni piuni 3minu [IIK® OGynu 3Ha4uHO
HIOKYMMH B TpyMi arajcujazu Oera, HXK y Tpymi Kpamoi HiATPUMYIOUOI Tepamii.
HeMox/11BO OLIIHUTH BITHOCH1 BIAMIHHOCTI Yepe3 CIocCi0 MpeACTaBICHHS PE3yIbTaTiB
- 3Ha4eHHs Y (hopMi MeiaH.

PesynpTatn oOmiHKH (i3MYHOr0 HABAHTAaXKeHHSI Y JIOCbE€ IIPEICTaBIICHI
3assBHUKOM 3a ganumu PKJI (Bierer et al., 2006): O1np1IicTh apaMeTPiB, OLIIHEHUX Y
pamMKax Tecty 3 (P13MYHUM HaBaHTAKCHHSIM, HE BKa3yIOTh Ha BIJICYTHICTh CTATUCTUYHO
3HAUYIIMX BIAMIHHOCTEH MDK TOpiBHIOBaHMMH Tpynamu. Crnoctepiranacs
CTATUCTUYHO 3HAYYIA PI3HUI HAa KOPUCTh TPYNU arajcuaa3ud Oera MOPIBHSHO 3
KpaIol0 MiATPUMYIOUOI0 TEpari€lo IIOJA0 BIJICOTKA IAIIEHTIB 13 IMOKpPAIICHHSIM
MaKCUMAaJIbHOTO TIOTJIMHAHHS KUCHIO, BUMIPSIHOTO Ha MIKY (PI3MYHOTO HABAHTAKEHHS
(VO2 max) (MD 0,79; 95% CI Bix 0,015 o 1,54).

PesynpTaTi mono koHueHTpaiii Ta HakonudenHsi Gb3 y nocwe npencrapieHi
3a nauumu PKJI Eng et al., 2001. TlepBuHHa KiHIIeBa TOYKA, KOO OyJia BiICYyTHICTH
HakonuyeHHs1 Gb3 B eH0TENIT MIKPOCYIMH HUPOK, OyJia JOCITHYTa 3HAYHO YaCTIIIIe
y HaIl€HTIB TPYINHU arajicuaasu 0eta, HiX y rpymi Kpamoi miarpumyrodoi reparii (RR
41,00; 95% CI Bix 2,60 no 647,40; p<0,001). IlepeBara arajicunasu 6eTa HaJ Kpalior
MIITPUMYIOUOIO Teparni€ero OyJia TaKOX BiJA3HAaY€HA 1010 BiJICOTKA MAIlIEHTIB, Y SIKUX
Bi10yocs moBHE «ouuieHHs» miasMu Big Gb3 (RR 51,00; 95% CI Big 2,60 mo
647,40) Ta enmoteniro Mikpocyaus cepis (RR 21,00; 95% CI Bix 3,02 no 145,98;
p<0,001). Kpim TOTO, aBTOpPH TOCIIIPKEHHS TTOBIJOMIUIA TIPO CTATUCTUYHO 3HAUYIILY
PI3HMII0O HAa KOPHUCTh arajcujasu OeTa MOPIBHSAHO 3 KPaI[oK MiATPUMYIOUYOIO
Tepami€lo MOoA0 BiACyTHOCTI HakonuwdeHHs Gb3 B eHpoTemiadpbHUX KIIITHHAX
kanusipaux cyaud (MD -4,80; 95% CI Bix -5,45 no -4,15; p<0,001), a Takox mpo
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BicoTKOBY 3MiHy Gb3 y Hupkax 1 ceui (p=0,003) ta xonuentpamuii Gb3 y miasmi
(p<0,001).

3a pesynpTaTaMu OIONCIi IIKIpYM [OKa3aHO, L0 arajicuaa3a Oera € OuIbIn
e(eKTUBHOIO, HIK Kpallla MATPUMYIOYa Teparis, MO0 BIJCOTKA TMAalli€HTIB 0e3
HakonuueHHs1 Gb3 y nmoBepxHeBUX eHpoTenanbuux kiituHax (RR 19,67; 95% CI Big
4,13 no 93,63) 1 ruOOKMX eHAOTEMAIbHUX KIITUHaX KamuisipiB mkipu (RR 11,00;
95% CI Bix 2,88 10 42,08); BigcoTKka naiieHTiB 6e3 HakonuueHHs: Gb3 y moBepxHeBUX
eHIOTeNaIbHIX KIITHUHAX a0o 31 3MEHIIEeHHsAM HakomuyeHHS Gb3 y muMx KIiTHHAX
(RR 2,57 95% CI Bin 4,13 1o 93,63) i rimmbOoKuX eHA0TeNiaTbHUX KITITHHAX KaIsSIpiB
mKipu abo 31 3MeHIeHHsIM HakonndeHHs Gb3 y mux kmituaax (RR 2,79; 95% CI Big
1,67 no 4,67).

[Toni6HMM YMHOM, Ha OCHOBI pe3yJbTaTiB O10MCIT HUPOK, y TPyl arajicuaasu
O0eTa MOPIBHSHO 3 Kpalllol MiATPUMYIOUOIO Tepamiero Oylao MOBIIOMIIEHO MPO
CTATUCTUYHO 3HAYYIIMH BUINMUNA BIJACOTOK marlieHTIiB Oe3 HakonmuyeHHs Gb3 vy:
eHJ0TeTaTbHUX KIITHHAX epuTyOynsapHux kanuwsipis - RR 41,00 95% CI Bix 2,60 1o
647,40, p<0,001; enmoTemianbHUX KIITHHAX KI1yOoukoBuX Kaniisipis - RR 33,15 95%
ClBin 2,16 no 509,12, p<0,001; me3anrianpHux kiaituHax - RR 33,15 95% CI Bix 2,16
o 509,12, p<0,001; iaTepcrumianbaux kiaituHaX - RR 35,00 95% CI Big 2,22 1o
550,74, p<0,001; apTepiaJibHUX Ta apTEPIOTAPHUX EHAOTENaTbHUX KIITHHAX - RR
38,68 95% CI Bix 2,48 no 603,59, p<0,001; rmagkoM's30BUX CyITMHHUX KiIiTHHAX - RR
5,23 95% CI Bix 0,27 mo 102,87.

JlaH1 3a KIHIEBOIO TOYKOIO OiJib y 1OChE MpeAcTaBleHO 3a pedynbratamu PKJI
(myOnikauist Banikazemi et al., 2007): He OyJ0 CTaTUCTUYHO 3HAYYIIUX BIAMIHHOCTEN
MDK Tpynamu 1moao Tsokkocti (MD -1,70; 95% CI Big -4,75 no 1,35) ta 3MiHu
IHTEHCUBHOCTI HeuponatuuyHoro 6omo (MD -1,70; 95% CI Big -4,39 no 0,99),
BUMIPSIHOT'O OMUTYBAJILHUKOM KOpOTKOTro onucy 0ounto (Brief Pain Inventory, BPI). Sk
3a3HaueHo y nocke, y PK]l (Eng et al, 2001) ne Oylo BUABJIEHO CTATUCTUYHO
3HAYYIIMX BIAMIHHOCTEH JJIsI TIOPIBHSHHS arajcuja3u Oera IMOPIBHSHO 3 KPaIloko
MIATPUMYIOUOI0 TEpami€lo B OyJb-IKOMY 3 OIlIHIOBAaHUX JIOMEHIB ONMUTYBaJIbHUKA
MakI'iuma (McGill), mpucBsueHoro omiHIl 600 TiCs S5 MICSIIB Teparii.

ABtopu nyomnikarnii Eng et al., 2001 He mpencTaBuId pe3yabTaTiB CTATUCTUIHOTO
aHami3y JUIs TOPIBHSHHS arajcuaasu OeTa MOPIBHSHO 3 KPamiow MiATPUMYHYOI0
TEparmi€io B OIIHII AKOCTI »KUTTS, aje Oys0 HajgaHo 1H(OopMaIlito Ipo Te, 1Mo SIKICTh
KUTTS TAIIEHTIB 3 TPyNU arajicuja3d OeTa CTAaTUCTUYHO 3HAYHO MOKpAallUiiacs
MOPIBHSHO 3 BUX1JIHUM PIBHEM Yy IBOX pO3AlIax onutyBajdbHuKa SF-36: hi3uyna poib
Ta €MOLIHAa pPOJb, TOAl SK NAIl€EHTH TPYNU Kpamioi MATPUMYIOYOi Teparnii
noKpamwincs y Gi3uuHiil poni Ta JoMeH1 00i10. Y J0Che 3a3HAYEHO, 110 ABTOPHU
nyouikaiii Eng et al., 2001 yrpuManucs Bijl HaBEJCHHs JACTalbHUX YUCIOBUX JaHUX,
TOMY OL[IHUTH BIJTHOCH1 €()eKTH Teparli HEMOXIJIUBO.

’Komne 3 nmpeacTaBiIeHUX Y JOCHE HOCTIIKEHD HE OIIHIOBAJIO €(DEKT arajicuaasu
O0eTa TOPIBHAHO 3 Kpallol MIATPUMYIOUOIO TEpamie€lo MI0a0 (PYHKIIOHYBaHHS
CEPIIEBO-CYAMHHOI CUCTEMH Ta BUPAXKEHOCTI CHMIITOMIB 3aXBOPIOBAHHS.

OTxe, y TOCh€ MiICYMOBAHO, IO 3a pe3yibTaTamu anamizy nanux PK]l marienTnu,
Kl OTpUMYBaJM arajicuja3dy Oera, MalTh CTaTUCTUYHO 3HAYYILYy KOPUCTH BiJ
JIKyBaHHS, SIKa MOJISITa€ B 3HIDKEHH1 PU3UKY KITHIYHO 3HAUYIIHUX MOJIN, BKIIIOUAIOUU
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HUPKOBI, cepleBl, LepeOpoBacKysIpHI Moaii Ta cMepTh. Ll mepeBara ocobauBO
OYCBHIHA B IMIJITPYIIi MAILIEHTIB 0€3 TSHKKOT HUPKOBOT HEAOCTATHOCTI Ha MOYATKOBOMY
piBHi (BuxigHuii piBeHb kpearuniny <1,5 mr/mn i IIK® >55 mu/xs/1,73 m?). V
MaIli€HTIB, SKI BUKOPHUCTOBYIOThH arajcujazy Oera, OyJ0 CTaTUCTUYHO 3HAYYIIE
3HMKEHHSI TIPOTETHYpii micig 6 1 12 MicsIiB JIiKyBaHHS. 3aCTOCYBaHHS arajicuaasu
oeTa mpu3BOAUTH 10 eexkTrBHOTO BUAaTeHHS Gb3 3 pi3HUX THUMIB KIITHH CEpIf,
IIKIPK Ta HUPOK, & TAKOX N0 3HIKEHHs KoHUeHTpaiii Gb3 y mna3mi kposi. Cepen
naiieHTiB BikoM <50 pokiB araicumaza OeTra Maja TepeBary HaJ Kpaiioro
OIATPUMYIOUOI0 TEpami€lo MO0 BIACOTKA TMAIl€HTIB 31 cTalumizamiero abo
3MEHIIICHHSIM TTOIIKO/KEHHS 017101 peYOBHHU Ta PI3HUINSI € CTATUCTHYHO 3HAYYIIOO,
IpOTE 7S BCIX 1HIIMX TOYOK PI3HUILS HE OYJI0 CTATUCTUYHO 3HAUYIIOIO.

v J0ChE Oynu NPEACTABICHI  Pe3yJbTaTH €(hEeKTUBHOCTI 3
posmupenux/nogoBxenux a3z PKJI, ski onucani y myOmnikamisx Banikazemi et al.,
2007 ta Eng et al., 2001. JocnimkenHua Oyiau po3poOJieHI TaKUM YHUHOM, II00 ycCi
MAIlE€HTH, K1 3aBEPIIIIIN 3acIUIeHY da3y, He3aJIeKHO BiJ] MONEPEIHbOTO JIKyBaHHS,
MOTJIM MPOJOBKYBaTH ab0 MOYMHATH JIIKYBaHHs arajcujia3or 6era y mo3i 1 mr/kr
BHYTPIIIHHOBEHHO KOXKH1 2 THKHI Y BIIKPUTINA PO3MIMpPEHii (a3l JOCTIKEHb.

3asBHUK 3a3HauMB, 1m0 posmmpeHa (aza PKJI, omwmcanoro y myOmikarii
Banikazemi et al., 2007, tpuBana 18 micsuiB. I1ig gyac po3mmupeHoi ¢ha3u OLiHIOBAIH
byHKI1I1I0 HUPOK, KoHIleHTpallito Gb3 y mna3mi Ta npoduis 6e3mneku. 3aranom 67 i3 82
NAlIE€HTIB y 3aciiIUieHld (a3l yBIMNUIM [0 po3mupeHoi (a3u AOCHKEHHS. 3a
pe3yabTaTaMu po3IMpeHoi ga3u OyJi0 BCTAHOBJIEHO, IO y TAII€HTIB 13 0a30BOIO
KD >60 mu/xs/1,73 m?> mopiyne 3Hmwkends IIK® Gyno cTaTHCTUYHO 3HAYHO
HUKYHMM y TAIIEHTIB, SIKI 1] 4ac 3aCIIUIEHOI (pa3u OTpUMYBAJIM arajicujiazy 0era, Hix
y MAall€HTIB, AKI OTPUMYBAJIM Kpally MIATPUMYIOUY Tepamiio. TakuM YHUHOM, Yy
NAlIE€HTIB 3 HOPMAIbHOIO (DYHKIIEI0 HUPOK 3aCTOCYBaHHA arajcuja3u Oera crpusie
YIOBUIBHEHHIO PO3BUTKY HUPKOBOI HepocTaTHOCTI. Lleit 38’5130k He crocTepiraBcs y
nanieHTiB i3 mouarkoporo IIK® <60 mu/xs/1,73 M2, y akuMx arajicuiasa Oera He
3MEHIITyBajia IPOrPECyBaHH HUPKOBOI HEIOCTATHOCTI.

PesynpTaTu po3mmpenoi ga3u BKa3yrTh Ha T€, 10 y MAIlIEHTIB CIIOCTEPIranocs
He3HauHe 3HWkeHHs cepeanboi KD 1 He3HauHe MiABUIICHHS CEPEAHBOTO PIBHS
KpeaTHHIHY B CHPOBATIIl KPOBI Ta CcTaOLMI3aIlls MPOTETHYPIi 3 4aCOM HE3aJICKHO Bif
OTPUMAHOIO JIKyBaHHS MiJ 4ac 3aciimuieHoi ¢a3u. TakuM 4YMHOM, Y OUIBIIOCTI
NAIlE€HTIB, AKI OTPUMYBAJU JIKYBaHHSA arajicuaa3or OeTa, HE ClocTepiranocs
MPOTPECYBaHHS 3aXBOPIOBAHHS HUPOK MPOTITOM MEpioay AociiKeHHs. [lomiTHe
3HMKEHHS KoHIeHTpaiii Gb3 y mia3Mmi cioctepiranocs y naii€eHTiB, Kl OTpUMYBau
JIKYBaHHS arajicuja3or Oera.

Posmmpena daza nocnimkenas Eng et al., 2001 tpuana 54 micsii, 10 Hei Oyio
BKJIIOYEHO BCIX TMAIl€HTIB, AKI NpUMald y4yacTh Yy 3aciimuieHid ¢asi. Ilig yac
po3mpeHoi ¢a3u OliHIOBAIM €(PEKTHBHICTh arajcujasd Oera IOJ0 BHAJCHHS
HakonueHHs: Gb3 3 KIIITUH HUPOK, cepIl, MKipw, KoHueHTparii Gb3 y mia3mi, a
TaKOX TOKPAIICHHS ITapaMeTPiB HUPOK Ta SKOCTI KHUTTS, 3MEHITICHHS OOJTIO.

VY nocke 3asgBHUK 3a3HAYMB, IO 1 MPOTATOM O-MICIYHOTO, 1 MPOTSATOM 54-
MICSYHOTO TIEPIOAY CTIOCTEPEKEHHS, y IEPEBAXKHOT O1IBIIIOCTI MAII€HTIB BIAKIAICHHS
Gb3 y HUPKOBHX, CEpLEBUX 1 MIKIPHUX €HAOTETIaNbHUX KIITHHAX OylIHd OYHMIIEH], a
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koHneHTpariis Gb3 y miaa3Mi KpoBi 3HU3WIACS 10 HOPMAJIBHUX 3HaY€Hb. Y OUIBIIOCTI
MaIi€HTIB criocTepiragacs cradiizallis Ta HopMaizalis GyHKIT HUPOK MPOTATroMm 54-
MICSIYHOTO MEPioly CIoCTepekeHHs. BUHATKOM Oy 6 MaIll€HTIB 13 TPOTPECyBaHHAIM
3aXBOPIOBAHHS HUPOK, YCI 3 BUXTHUMHU (haKTOpaMHu pU3UKY, TAKUMHU 5K BiK >40 poKiB
Ta/abo mpoteinypis >2 r/24 roa ta/abo rimomepynockiepos. Meniana IIIK® marienTis
OyJia HOpPMAaJIbHOIO HA TMOYATKY PO3LIMPEHOi (Pa3u Ta 3alMIaiacs TaKow MPOTIroM
ychoro mepiony crnocrepexeHHsa. 3 10 maiieHTiB, siki MOBIJOMHIINA MPO 3HUKEHHS
HIK® (<90 mu/xs/1,73 M?) Ha moyarky HOCHiIKEeHHS, 6 cTabimisyBamu abo
nokparny [ITK® npotsarom 54-micsgHOr0 mepioAy JiKyBaHHS arajicuaa3or OeTa.

[TamienTyr, sSKi coYaTKy MOBIIOMIUIA Mpo OuTh 3a mikaioro 6omro Makl'ina,
MOKA3JId CTATUCTUYHO 3HAYYIIE 3MEHIIICHHS OO0 MPOTATOM 54-MICSYHOTO MEPIOy
JikyBaHH4 arajcuaasor oera (p = 0,016). CratuctuyHo 3HAUYMIHA €PEeKT, 10 BKA3ye
Ha KJIIHIYHE MOKPAaIIeHHs 3 arajJcuaa3or0 0eTa 11010 IHTEHCUBHOCTI 00110, TaKOX OyB
oTpuMaHui 3a noromororo mkainu VAS (p = 0,007).

[Ipotsirom 54-MicsiI9HOTO TEPioAy JIKYBaHHS arajicuaa3oro 0eTa crocTepiranocs
CTATUCTUYHO 3HAYYIE MOKPAIIECHHS CEpeHBOTO MOKa3HUKa SKOCTI XUTTS SF-36 y
chepax ¢dizuyHoro QyukiionyBanus (p=0,015), oOMexxeHHs uyepe3 eMOIliitHI
npobnemu (p=0,031), Gomo (p=0,003) 1 cranmapTuzoBaHOi IMKAIW (IZSUIHUX
koMrioHeHTIB (p=0,006). B pemTi o1iHeHHUX TIOMEHIB/TOYOK TaKOX CHOCTEpIraaucs
HE3HauHI MOKPAIeHHS, aJie BOHU HE JOCATIN MOPOTY CTATUCTUYHOI 3HAYYIIOCTI.

Ak 3a3HaueHO y J0Che €(EKTUBHICTh arajcuaazu Oera y 52 Mall€HTIB Y
nociipkeHHl Eng et al., 2001 nns 3ano0iraHHs 3axBOPIOBAaHHSM OpraHiB Oyina
BHUCOKOIO B JIOJATKOBUX pe3yJbTaTax, omyOnikoBaHux 3 Peectpy ®abpi. Bincotox
MaIi€HTIB, K1 BUXKUIN NpoTsiroM 10-piuHoro mepiogy, OyB myxe BucokuM (94%),
JIMIIE TPOE MALIEHTIB MOMEPJIH.

OTxe, y J0Che€ MiICYMOBaHO, IO 3a pe3yiapTaTamu po3mmpenux (a3 PKI y
nanicHTiB i3 nouatkoBuM piBHeM IIK® >60 mun/xp/1,73 M2, gki OTpuUMyBaan
arancujazy Oera mig dvac 3acmimieHoi (aszu, mopiune 3HwkeHHa KD OGymo
CTATUCTUYHO 3HAYHO HIDKYUM Y (a3l MPOIOBKEHHS, HIXK Y TIAI[I€HTIB, sIKI OTPUMYBAJIU
Kpalnry MTIATPUMYIOUY Teparmiio. Y TMali€HTIB 3 HOPMAJIbHOK (YHKIIEI HUPOK
3aCTOCYBaHHS arajcujiazu Oera Copusie YHIOBUIBHEHHIO PO3BUTKY HUPKOBOT
HEJIOCTATHOCTI, MpPOTE Yy MamieHTiB i3 modatkoBoro LIK® <60 mu/xs/1,73 M2
arancujasa 6era He 3MEHIIIye MPOTPECyBaHHS HUPKOBOI HEJOCTATHOCTI. Y MAIlIEHTIB
criocTepiraiiocss He3HauHe 3HIKEHHS cepeanboi IIIKD 1 He3HauHe miBUIICHHS
CEpeIHbOr0 PIBHS KPEaTHHIHY B CHPOBATIIl KPOBI Ta CTab1Ii3a1isl MPOTETHYPIi 3 4HacoM.
VY OuIpIIOCTI MAIE€HTIB, SKI OTPUMYBAIM arajcujazy OeTa, He CIocTepiranocs
3HAYHOTO MPOTPECYBaHHS 3aXBOPIOBAHHS HUPOK MPOTITOM MEPioAy JOCTiKSHHS. Y
NAII€HTIB, SIKI OTPUMYBAJIM JIIKYBAHHS arajicuj1a3or0 0eTa, CrocTepiragocs MoMiTHE
3HMKEHHSI KoHUeHTpaiii Gb3 y mina3mi, o JeMOHCTPYE BUCOKY ii €()eKTUBHICTH y
ouniieHH1 HakonuyeHHs (Gb3, HAKOMWYEHHS SKOTO € MPUYMHOI TPOrPeCyrouoi
HUPKOBOT HEJOCTATHOCTI Yy MAII€HTIB 13 XBopoOoro dadpi.

Jlo1aTKOBO y KITHIYHOMY PO3JIiJI TIOCKE OYyJIM MPECTaBICH] 1aHi MOPIBHSUIBHOI
KIIIHIYHOT e(eKTUBHOCTI arajicuma3u Oera Ta Kpamioi MiATPUMYIOUOi Tepamii 3a
pe3ynbratamMu 4 HEepaHAOMI30BaHUX KIHIYHUX Aocihimkerb. Jlocmmkenns Collin et
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al., 2012°3 6yn0 po3poOIEeHO K IPOCIIEKTUBHE MapaelbHe KOHTPOILOBAHE KOTOPTHE
JOCHIKEeHHS, a nociimkeHns Germain et al., 2013°% six PETPOCIIEKTUBHE TTAPAJIEITbHE
KOHTPOJILOBAHE KOrOPTHE Aociimkenns. Pemra nocnimkens (Niemann et al., 2010,
Niemann et al., 2011) 6ynu knacudikoBaHi SK 1HII OMUCOBI TOCTIKEHHS. Y JOChE
3a3HaYCHO, 1110 JOCTOBIPHICTh KOTOpTHUX HociikeHb Collin et al., 2012, Germain et
al., 2013 ominroBanu 3a mkanorw Herokacna-OtraBu (The Newcastle-Ottawa Scale,
NOS), a perrtu — 3a 1IKasow0, 3aporoHoBaHo0 HarlioHaIbHUM IHCTUTYTOM OXOPOHH
3II0POB’s 1 JOCKOHAJIOCTI MeanuHO1 goromoru BemmkoOpuTtanii (National Institute for
Health and Care Excellence, NICE). Jlocmimkenns Germain et al., 2013 otpumano
omiHKy 8/9 3a mkamoro NOS, oImiHKy OyJji0 3HI)KEHO Yepe3 HETOYHICTh KOTOPTHUX
cnocrepexkens. Jlocmmkenus Collin et al., 2012 Gyno ouineno 6/9 3a mkanow NOS,
OLIIHKY OyJIO 3HMKEHO Ha TpU 0aii B KATEropisx NOPIBHSIHHICTh KOTOPT 1 €KCIO3UIIIS.
Hocnimxenns: Niemann et al., 2010, Niemann et al., 2011 otpumanu 1o 6/8 6aiiB 3a
mkanoro NICE, ominka Oyna 3HMKEHa yepe3 0OMEKeHHsI Habopy MAaIlieHTIB OJHUM
IIEHTPOM 1 BIJICYTHICTh YITKUX KPHUTEPIiB /IS BKIIOUCHHS Ta BUKJIIOUCHHS TAIlIEHTIB
710/3 JOCII1KEHb.

Y HepaHI0OMI30BaHMX KIIHIYHUX JOCHIDKCHHSIX OI[IHIOBAJIM BIUIMB arajcujasu
O0eta Ha (YHKIIOHYBaHHS CEPIEBO-CYIMHHOI CHCTEMU Y TAIlIEHTIB 13 XBOPOOOIO
®abpi: y nocaiymkenni Collin al., 2012 onintoBanu Mopdosoriyni Ta GyHKIIOHATBHI
napameTpu apTepiil 1 cepuis, y Germain al., 2013 - macy JI, y Niemann et al., 2010 -
MopdosioriyHi Ta (QyHKIIOHAJIbHI MapaMeTpu mnpaBoro mnuryHouka (mami - III), y
Niemann et al., 2011 - iagekc Tei (iHAEKC TpOAYKTHUBHOCTI Miokapma, MPI). V
JKOJTHOMY 3 HEPaHJOMI30BaHUX KIIHIYHUX JOCTIPKeHb Npoduib Oe3Nneku He
OLIIHIOBAJIH.

Bci BunpoOyBaHHS BKJIIOYAIM MALIEHTIB 3 MIATBEPKEHUM J1arHO30M XBOpOOHU
®abpi Ha OCHOBI 3aJOKyMEHTOBAHOI 3HHUXXEHOI AaKTUBHOCTI (epMeHTy Ta/abo
T€HEeTUYHOro TecTyBaHHs. Cepe/lHIi BIK Malli€HTIB OyB MOAIOHUM Ta KOJIUBABCS BIJ
32 no 43 pokiB. Y gocmimkennsx Collin al., 2012 ta Germain al., 2013 611b11ICTh
y4aCHUKIB OyJM 40JIoBi4Oi cTaTi. Y nociimxeHusax Niemann et al., 2010 ta Niemann
et al., 2011 ne Hagano iHdOpMaIli PO BIICOTOK YOJIOBIKIB B OKPEMUX Ipymax. ¥ BCiX
JOCITIJKEHHSX arajicujasza 0era 3acTocoByBajiacs B 71031 1 MI/KT BHYTPIIIHbOBEHHO
KOXHI 2 TxHI. CepeHsi TPUBAIICTh JIKYBaHHS Ta CIHOCTEPEKEHHS, 3aJICKHO BIT
JIOCITIJKEHHS Ta TPYIH, CTAHOBHIIA Bix 2,3 10 moHaxa 4,9 poKiB.

Y BCiX JOCHIDKEHHSX KIHIEBl KIIHIYHI TOYKM OynM CyporaTHUMH. Y
nociimxerHi Collin al., 2012 xiH1eBi KJIIHIYHI TOYKHA BKJIFOYAIIN OIIHKY KPOBOHOCHHUX
CyIMH, a caMe€ MIBHUAKICTh MYyJbCOBOI XBWJI, TOBIIMHA 1HTUMO-MEI1aJbHOIO
KOMITJIEKCY, TUIOIIA IMONEPEYHOro Tepepidy okpeMux aprepiii. KiHIeBOO TOYKOIO
nociimpkeHus: Germain al., 2013 6yna ominka JIII cepus (maca JII). YV gocmimkenHi
Niemann et al., 2010 xi"neBumu Toukamu Oynu ominka I, a came KiHIEBUIA
niactomyHuid po3mip T, neHTpanbHUil BEHO3HHM THUCK, CHUCTOJIYHA “‘€KCKypCis”

3Collin et al. Long-term changes in arterial structure and function and left ventricular geometry after enzyme replacement therapy in patients affected
with Fabry disease. Cédric Collin et al. Eur J Prev Cardiol. 2012 Feb;19(1):43-54. doi: 10.1177/1741826710391118.

3*Germain et al. Analysis of left ventricular mass in untreated men and in men treated with agalsidase-B: data from the Fabry Registry. Dominique P
Germain et al. Genet Med. 2013 Dec;15(12):958-65. doi: 10.1038/gim.2013.53.

*Niemann et al. The right ventricle in Fabry disease: natural history and impact of enzyme replacement therapy. Markus Niemann et al. Heart. 2010
Dec;96(23):1915-9. doi: 10.1136/hrt.2010.204586. Epub 2010 Oct 21.
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TPUCTYJKOBOTO KJanana. Y pociimkenni Niemann et al., 201 1 nmpoBoaunu orinky JIHIT
(imgexc eeKTUBHOCTI MioKapaa, ppaxiiist BUKUIY, ToBIIUHA cTiHKH JIII).

ba3oBi XapakTepUCTUKHU TMOMYNAIIl Ta METOJO0JIOTIA BIAIOpaHUX 3asiBHUKOM
HEpaHI0M130BaHUX JOCIIKEHb MPeICTaBICH] y Tabauii 5.

Tabmuis 5. ba3oBi XapaKTEPUCTUKH  IMOIYJIAIIIT
3assBHIKOM HEPaHJIOMi30BaHUX JOCIiKEHb

Ta METOJOJIOTIA BiAIOpaHUX

Hocnimke | Kinpkicte | Cepennit | % Cepennst | Cepenne | JosyBanu | CymyTHe
HHS MAIi€HTIB | BIK yosoBikiB | [IIK®D B 3HAYCHHS | 5 JKYBaHH
,N mi/xB/1,7 | Gb3 B P
3m2 MKT/MJI
IJ1asmMun
Collin al., | arancumasu 35vs 32 93 vs 94 108 vs 103 BiJIC. arajcuaas Bbrokaropu
2012 oera - 30; a Oera PAAC
Kparia 1 Mr/kr/2
MiATPIMYIO TYOKHI;
Ya Teparis - Kpaia

16 MITPUMYIO
Ya Teparis -
0e3 IaHux

Germain arajicuyasa 38 vs 37 100 vs 100 79 vs 87 BifIC. arajcunaas Buioxaropu
al., 2013 Oera-115; a Oeta PAAC
Kparia 1 Mr/kr/2
HiATPUMYIO THDKHI;
Ya Tepartis - Kpaa

48 HiITPUMYIO
Ya Tepartis/
wianeoo -
0e3 IaHux

Niemann arajicujiasa 43 57 91 BiJIC. arajcuaas bera-

et al, oera - 57; a Oera Omokaropw,

2010 Kpaia 1 Mr/xr/2 acIipuH,
MiATPIMYIO THOKHI; Omokaropu
4a Teparis - Kpaiia PAAC,

18 niaTpumyto | Grnokatopu
ya Teparis/ | KaJbI[iEBUX
uiaredo - KaHaJIiB
6e3 TaHux

Niemann arajicujiaza 43 58 98 BijIC. arajicuia3 Bera-
etal, Oera -56; a Oeta 6yioxaTopw,
2011 _Kpaua 1 MF/I.Q“/Z 6nokaTopu
HIATPUMYIO THKHI,; PAAC,
4a Teparis - Kpaia Omokaropu

10 MATPUMYIO | KaJIbIIEBUX
Ya Teparmis/ | KaHaliB
ianeoo -
6e3 TaHnx

VY nocnimxenri Germain et al., 2013 KJIIHIYHO HECTIPUSATIUBE 301JbIIEHHS Macu
JIII Oyno MOBUIBHIIIMM Yy TpyIl NAaI€HTIB, SKI OTPUMYBaJIM arajicujaszy oOera,
UMOBIpHICTh MIBHAKOrO 30uUTblieHHss Macu JIII Oyna Bumor B Tpyni Kpamoi
NIATPUMYIOUOI Tepamii Ta pI3HUILS Y PE3YNbTaTl € CTATUCTUYHO 3HAUYIIOIO.

VY nocmimxenni Niemann et al., 2010 He ciocTepiragocsi CTAaTUCTUYHO 3HAYYIITNX
BIIMIHHOCTE! MpU MOPIBHSHHI arajcuaa3u 6eTa Ta Kpaiioi miaTpuMyrodoi Teparii 3a
XOoJHUM 13 oniHtoBaHux napameTtpis [ (kinueswuii qiactomiunuii giametp [THI: MD
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2,70; 95% CI Bixg 0,83 mo 4,57; ToBumna crinku III: MD 1,50; 95% CI Big 0,78 no
2,22; cUCTONIYHA €KCKYPCls TpUKycHiianbHoro Kuibiyt: MD -2,90; 95% CI Bin -5,80
10 0,002; cucroniyauit TUCK B JereHesii aprepii: MD 2,80; 95% CI Bix -1,56 no 7,16;
neHTpanbHuil BeHo3Hui Tuck: MD 0,30; 95% CI Bix -0,34 10 0,94; mBUAKICTH MKOBOT
CUCTOJIIYHOT T03/10BKHBOI Aedopmartii [TLL: MD -0,50; 95% CI Bix -0,85 no -0,15; mik
CUCTOIIYHOT 03710BkHBOI Jieopmartii [TII: MD -8,00; 95% CI Bix -12,83 o -3,17).
Konen 13 marienTiB y gociipkeHHi Niemann et al., 2010 ve maB ¢idpo3zy T, skuii
BHMIPIOBABCS 32 HASIBHICTIO Mi3HBOTO MOCWIICHHA curHaimy Ha MPT.

Y nocnimkenni Collin et al., 2012 He 6yno BCTaHOBJIEHO CTATUCTUYHO 3HAYYIITUX
BIIMIHHOCTE MDK TpylmaMd MO0 OUIBIIOCTI TapamMeTpiB, IO OMHUCYIOTh
(byHKIIIOHYBaHHSI KPOBOHOCHUX CYJIUH (3MiHa MIBUIKOCTI MyabcoBoi xBuii: MD -0,40;
95% CI Bix -1,48 no 0,68; 3MiHa THUCKY y coHHIU apTepii: MD 2,80; 95% CI Bix -3,66
10 9,26; 3MiHa TOBLIMHU KOMIUIEKCY 1THTUMa-Me1a conHoi aptepii: MD -10,60; 95%
CI Big -81,10 mo 59,90; 3miHa mI0IIi MONIEPEYHOTO MEepepi3y CTIHKU COHHOI apTepii:
MD -0,85; 95% CI Bix -2,06 10 0,36; 3MiHa HONEPEYHOI PO3TSHKHOCTI COHHOI apTepii:
MD 4,00; 95% CI Bin -7,92 no 15,92; 3miHa nepudepruyHOro HaTATY COHHOI apTepii:
MD 1,50; 95% CI Bing -5,46 no 8,46; 3MiHa TUCKY B paaianbHii apTepii: MD 4,12; 95%
Cl Bix -11,82 no 3,58; 3MiHa TOBITMHU KOMIUIEKCY 1HTUMAa-Meia IPOMEHEBOI apTepii:
MD 2.,40; 95% CI Bix -6,08 no 10,88; 3miHa 30BHINIHBOIO JiaMeTpa IMPOMEHEBOI
aptepii y miactony: MD -0,11; 95% CI Big -0,31 mo 0,09; 3mMiHa BHYTpPIIITHBOTO
JlaMeTpa MpoMeHeBoi aprepii y aiactoay: MD -0,12; 95% CI Bix -0,40; 0,16; 3mina
IUIOLLI OMEPEYHOro nepepizy CTiHKKU nmpomeHeBoi aprepii: MD -0,08; 95% CI Bix -
0,33 o 0,17; 3MiHa TONIEpPEYHOT PO3TSIKHOCTI TpomMeHeBoi aptepii: MD 1,74; 95% CI
Bi11 -0,56 110 4,04; 3MiHa MOKa3HUKIB epu(EepruIHOro HaTATYy IpOMEHeBoi aptepli: MD
-0,30; 95% CI Binx -10,42 no 9,82). Bunatkom y 11bOMY BIJHOIICHHI € OPIYHI 3MIHU
JiaMeTpa 30BHIIIHBOI Ta BHYTPIIIHBOI COHHHUX apTepiil y AlacToily, A SIKHX
30UTBIIIEHHS OYJI0 CTATUCTUYHO JOCTOBIPHO HMKYMM Y TPYIIl arajicuaasu 6eTa, Hix y
rpyni kpamioi miarpumytodoi tepamii (MD -0,32; 95% CI Bix -0,54 no -0,10 Ta MD -
0,28; 95% CI Bixg -0,56 mo -0,003, Bimmosimuo). KpiM Toro, maiieHTd B Tpymi
arajycujaszu 6eTa Maji CTaTUCTUYHO 3HAUYIIE HUKYE 3HIKCHHS apTepialIbHOTO TUCKY
MOPIBHSHO 3 TPYMOI0 Kpaioi niarpumyrodoi tepamii (MD 4,70; 95% CI Bix 0,48 no
8,92).

OTxe, 3a TaHUMU HEPAHIOMI30BaHUX JOCIHIKEHb 3aCTOCYBaHHS arajcujasu
OeTta MoOB’si3aHE 3 MOBUIBHIMIUM 301iblIeHHSIM Macu JIII B 3aranbHiil momyJsiii.
Oco0muBO TMOMITHUNA e(eKT MO0 3amo0iraHHs KIIHIYHO HECHPHUSTIMBOrO
30ubIeHHst Macu JIII OyB BusBieHM y naiieHTiB BikoM 18-29 pokiB. Takox Oyno
BCTAHOBJICHO, 1110 y TAIEHTIB, SIKI OTPUMYBAJIM arajicujiazy Oeta, crocTepirajiocs
CTATUCTUYHO 3HAYYLIE 3HIXKEHHS apTepiaibHOrO THUCKY Ta MEHIIe 301IbIICHHS
BHYTPIIIHHOIO Ta 30BHIIIHBOIO JlIaMEeTpa COHHOI apTepii. Y BHUIMAAKY 1HIIUX
OIIHIOBAHMX CEPIIEBO-CYAMHHUX TMapamMeTpiB BIAMIHHOCTEH MK IMOpPIBHIOBAHUMU
rpymnaMH He CIOCTepiraiocs.

3asiBHUKOM Yy J0Cbe OYyJM MpeJCTaBieHI OOMEXKEHHS, SKI BUHMKIM IIiJl Yac
aHalli3y TMOPIBHSUIBHOT KIIHIYHOI €(QEeKTUBHOCTI arajicuaa3u Oera 3 Kpamioro
HiATPUMYIOUOIO Tepami€ero. Jlo BkazaHMX 0OMeXeHb 3asBHUK B1IHIC HACTYIIHE:
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1. OcCHOBHI PO301KHOCTI CTOCYBAJUCS HEMOBHOI 1HGopMaIii B AESIKUX
nociipkeHHsx (Niemann et al., 2010) om0 IposiBy CUMIITOMIB 3aXBOPIOBaHHS Ta
J1arHOCTUYHUX KPUTEPIiB, K1 € OCHOBOIO JJIsI 1arHOCTUKH XBopoou dadpi. Tum He
MEHIII, Yyepe3 Tou (akt, mo xBopoda PDadbpi BBaXKAEThCS HAI3BUYANHO PIIKICHUM
3aXBOPIOBAHHAM 13 PI3HOMAHITHUM (EHOTUIIOM, 1 TOW (akT, IO AIarHOCTUYHI
KpuTepii 3axBopioBaHHs Ta kputepli nis movyatky PO3T 3MiHIOBaIMCS MPOTIATOM
0araTbOX POKiB, NMPEACTABICHHS PE3yJbTaTIB IIUX JOCIIIKEHb OYJI0 BU3HAHO II1LJIKOM
BUTIPABIAHUM.

2. Jlesiki 3 JOCTIKEHb, K1 MIATATN KIIIHIYHOMY aHaji3y, MPOXOIIIN 32
y4acTi HEBEJIMKOI KITBbKOCTI marieHTiB (Bierer et al., 2006 — 6 naiieHTiB), HEAOCTATHS
CTaTUCTUYHA MOTYXHICTh WX JOCIII)KEHb MOTJIa HE MPOIEMOHCTPYBATH B1IMIHHOCTI
MDXK OI[IHIOBaHMMH BTpy4YaHHAMH. BomHoOYac y OUIBIIOCTI BIAMOBIAHUX JOCIHIJIKEHb
OLIIHIOBAJIM PI3HI KIHILIEBl TOYKM ab0O KIHIIEBI TOYKU 3 PI3HUMH BHU3HAUYCHHSIMHU, IO
MEPEIIKOJKAIO0 KUIbKICHOMY HaKOTIMYEHHIO pe3yJIbTaTiB y (OopMi METaaHaIi3Yy.

3. binbiiicte qocHiKeHb HE MOBIIOMIISUIH PO 1podiias O6e3neku Teparii,
poTe JOCIIKEHHS, B AKUX Oylia HajgaHa 1H(OpMaIlis Ha 10 TeMY, MaJId BITHOCHO
BeNUKUM po3mip BUOiIpku (Banikazemi et al., 2007, Eng et al., 2001), mo n03BoJIs€
3pOOUTH BUCHOBKH ITPO BIIHOCHI BIJIMIHHOCTI MK OI[IHIOBAHUMH BTPYUYaHHSIMHU.

4. Omnuc aeskux pociipkeHb (Niemann et al., 2010, Niemann et al., 2011)
BKa3ye Ha Te, 110 T1 cami Malli€HTH MOTJIM MPUAMATH Y4acTh B OKPEMUX JTOCIIIIKEHHSIX,
OJlHaK, Oepyun 10 yBaru TOM (aKT, IO PI3HI KIHUEBI TOYKH OLIHIOBAJIUCH Y
BUIIIE3a3HAYCHUX JIOCT/DKCHHSX, 1€ HE 37a€ThCA CYTTEBUM  OOMEKCHHIM
MPEICTABICHUX PE3YJIbTATIB.

5. Jlms O1apmIOCT] KIHIIEBHMX TOYOK, OIIHCHHMX B aHaji3l, JaHl, HaJaHl
aBTOpaMH, HE JO03BOJISIIOTH 3POOMTH CTATUCTUYHI BHCHOBKH 4Ye€pe3, HAINPHUKIA],
BIJICYTHICTh TMOKAa3HMKIB «IUCIEPCIi» Ta/ad0 KUIBKOCTI MAIIEHTIB JJIsI OI[IHIOBAHOI
KiHIIeBOT TOUKU. KpiM TOTO, y NEAKUX JOCIHIKEHHSIX HE TTOBLAOMIISIIOCS PO Mepioj
JIKyBaHHs Ta/abo mepion crocTepekeHHs 3a nauientamu (Germain et al., 2013). Y
JESKUX JTIOCHIIPKEHHSIX YMCIIOB1 3HAUYCHHS NI OKPEMHUX KIHIIEBUX TOUYOK HABOJUIIUCS
y BUTJIAJII MeJllaH, 03 pe3yJIbTaTiB MOPIBHUIBHOTO aHali3y, 0€3 3HaueHHs p - value.

6. Jns neskux kiHeBux To4ok (Germain et al., 2013) naHi 3UUTyBaJIUCS 3
rpadikiB, 0 MOKe OyTH MMOB’SA3aHO 3 HEBU3HAYCHICTIO 1100 TOYHOCTI PE3YNIbTATIB.
Kpim Toro, B Aesikux poOoTax HEe MOKHA OYyJIO IPOYUTATH MIPH «IUCTIEPCIi».

7. VY nocnimxenHi Germain et al., 2013 neski Mall€eHTH 3 TPYNH, sKa
OTpUMYyBaja JIKyBaHHsS arajcuaa3or Oera, TakoX OynM BKJIOYEHI1 10 rpynu 0e3
JIKyBaHHS (pe3yJbTaTH MEpioAy CIOCTEPEKEHHsS A0 TMOYaTKy JIKyBaHHS), OIHAK
BILJIMB OITMCAHO1 BUIIE CUTYAIlii Ha pe3yJbTaTH, OTPUMAaHI B IIUX JOCITIKEHHSIX, BAKKO
BU3HAYWTH, HE3BAXKAIOYM HA BIJHOCHO HEBEJIWKY TPYMy TMAaIll€HTIB, SKUX 1€
CTOCYEThCSI.

Ynoenoeaoicenuti opean 3a3Havae, wo OKpemuti NOUWLYK 0N NpeoCcmaeneHHs
pe3yibmamie NOPIHANbHOIL KIIHIUHOI eghekmusrnocmi azancudasu bema ma Kpawjoi
nIOMpuMyo4oi mepanii 3as8HUKom He 0y8 nposedenull, a 8idioparni PK/] (Banikazemi
et al., 2007, Eng et al., 2001, Bierer et al., 2006) ma nepanoomizo8ami 00CiOHCeH sl
(Niemann et al., 2010, Niemann et al., 2011, Germain et al., 2013 ma Collin et al.,
2012) o6yau eusasnewi ni0 uac NOWYKY OOCHIONCeHb Oas OYIHKU KIIHIYHOT

34



Aeancuoaza bema 0151 00620MpPUBANOSO PEPMEHMO3AMICHO0 JIKYB8AHHS OOPOCIUX ma Oimell 6IKOM 6i0 8 pOKig 3 niomeepodicenoio xeopoboro Pabpi,
09.10.2023

epexkmuenocmi ma 6e3neku azancudazu Oema NOPIGHAHO 3 A2ANCUOA3010 Alba.
Cepeo sussnenux 3assHuxkom 319 nyonikayiu maxooic 6yau snatioeni memaananiz Ortiz
et al., 2021°% ma cucmemamuunuii oens0 El Dib et al., 2016”7, siki gionogioanu cxemi
PICO, npome 3as6HUK He 8KIIOYUB IX Y AHAI3.

Ynosnosasicenum opearnom 6ys nposedenuii ananiz nyoaikayii Banikazemi et al.,
2007, Eng et al., 2001 ma Bierer et al., 2006 ma npogedena oyinka ix memooon02iuHOi
saxkocmi. Heobxiono 3asnauumu, wo pesyromamu PKJ[ 6yiu nepeneceni ma
iHmepnpemo8ani 3as16HUKOM KOPEKMHO.

llepsunna xinyesa kniniuna mouxa y docniodxcenni Banikazemi et al., 2007 oyna
KOMNO3UMHOIO, WO BKII0YALA HUPKOBY, cepyesy abo yepebpo8acKYIApHY KIIHIUHY
noodito abo cmepmo. Huproea nodis 6yna susnayena sx nio8UWeHHs Pi8Hs KPeAmuHiny
6 cuposamyi Kpogi Ha 33% 6i0 6uxioHo2o piens (2 NOCniOO6HI 3HAYEHHs) Ao
MepMIHANbHY Cmaodito Xeopoou HUPOK, WO Nnompedye mpusanozo oianizy abo
mpaucnianmayii; cepyesy nooito - AK iHgapkm miokapoa abo HO8a CUMNMOMAMUYHA
apummis, wo nompeoye aHMUAPUMMIYHUX Npenapamis, KapoiocCmumyiamopa,
Kkapoiogepcii abo imnianmayii deghiopunsimopa abo HecmabinbHa cmMeHoKapois, sKa
CYNPOBOONCYEMBCS  eNeKMPOKapoiocpadiuHuMu  3MiHAMU, Ma NPU3B00sMb 00
eocnimanizayii abo nozipuieHHs 3aCmiliHoi cepyesoi HedOCMamHoCcmi, Wo BUMazae
eocnimanizayii. Illepebposackynrapna noois Oynra eusnavena K IHCYIbM abO
MPAH3UMOpHa iWeMivHa amaxa, 3a00KyMeHMOBAHI TiKapem.

Pesynomamu  noodsitino  cninoeo  naayebo-koumponvosanoco PKJ/l,  saxe
nposoounoce 3a ywacmio 82 nayicnmis 3 xeopoboiro Dabpi, demoncmpyromos, wWo
KLIbKiCMb 8UNAOKIE KOMNO3UMHOI KIIHIYHOI mMOuKu Oy1a Hudicua y nayieHmis, sKi
ompumysanu azancuoasy bema, nopieHAHO 3 NAYIEHMAMU, SIKI OMPUMYSALU Naayedo
(3HudtCeHHs pusuky ¥ 53 % ycix nayienmis, AKi 83571U YUACMb Y 00CAI0HCEHHI, MOOMO
ananiz ITT nonynayii (HR 0,47; 95% Cl 6i0 0,21 0o 1,03; p=0,060), 3uudicenHs pusuxy
v 61 % nayicnmis, sKi 6UKOHAIU YMOBU NPOMOKOLY MA 3A8EPULULU OOCAIONCEHHS,
moomo PP ananiz (HR 0,39; 95% CI 6io 0,16 oo 0,93, p=0,034)). [Ilpome piznuys y
pe3yibmami Oyia cmamucmuyHo 3Hayyujoro auuie npu PP ananizi (wo nepedbauas
aHani3 OaHux, Wo GUKOHAIU BCI YMOBU NPOMOKOLY OOCHIONCEHHS) ma )y nioepynax
nayienmis ITT nonynayii i3 nouamkosum pisnem Kpeamuniny <I32,6 mxmonv/n (HR
0,25, 95% CI 6io 0,07 0o 0,90; p=0,034) i 3 6azosor LIIKD >55 mn/xe/1,73 m2 (HR
0,19, 95% CI 6io 0,05 oo 0,82; p=0,025). Ilpu nposedenni hapmakoekoHoMiuHO20
ananizy 0ys suxopucmarnuii noxkasnux oas PP nonynayii (HR 0,39; 95% CI 6io 0,16
00 0,93, p=0,034). YnosHnosascenuti opean 3aysadicye, wo 8ionogiono oo Hacmanosu
OCHOBHUM OOMENCEHHAM 3aCMOCY8AHHS KOMNOZUMHUX KIHYEe8UX MOYOK € CKIAOHICMb
ix inmepnpemayii ma HenpasuibHe iX MIYMA4eHHs MOdHCe NPU3BOOUMU OO0 3ABUUJEHHS
pe3ynomamis nikysauus. Tomy pe3yromamu nopieHANbHOI KIIHIUHOI ehekmusrnocmi
azancudasu bema 3 Kpawjoro NiOMpUMYOY0I0 Mepanicio 3a KOMRO3UMHOIO KIHYEeB80H
MOYKOI0 CI0 IHMepnpemy8amu 3 00epedCHiCmio.

*Ortiz Alberto et al. Agalsidase beta treatment slows estimated glomerular filtration rate loss in classic Fabry disease patients: results from an individual
patient data meta-analysis. Clinical Kidney Journal, Volume 14, Issue 4, April 2021, Pages 1136—1146.

S7El Dib R, Gomaa H, Carvalho RP, Camargo SE, Bazan R, Barretti P, Barreto FC. Enzyme replacement therapy for Anderson-Fabry
disease.Cochrane Database of Systematic Reviews 2016, Issue 7. Art. No.: D006663. DOI: 10.1002/14651858.CD006663.pub4.
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Memooonoeciuna saxicme nyonikayii Banikazemi et al., 2007 o6yna oyinena
VINOBHOBANCEHUM OP2AHOM SIK BUCOKA 3a OONOMO20I0 JTUCMA OYIHKU 00CbE WOOO0
npoeedenns depacasnoi OMT nikapcokux 3acobie na emani (paxoeoi excnepmusu’®,

llepsunna Kinyeéa KIIHIYHA MOYKA NOOBIUHO20 CIINO20 OOCHNIONCEHHS, SIKA
onucana Eng et al., 2001, sumacana, wob >50 % Hupkosux iHmepcmuyialbHUx
Kaninapie y KOMCHOMY 3pasky manu oyinky 0, < 5 % manu oyinky >1, a pewma
niOIA2aNa NPUSHAYEHHIO K MAaKi, Wo Marms 03HAKU MIKPOCYOUHHUX eHOOMEeNialbHUX
gi0K1adens 2nobompiaozunyepamioy nicaa 20-2o0 mudcns mepanii. Oyinka 3pasKie
Oioncii nposoouNacL MpbLoMa namoa02amu ma iHOUGIOYaNbHi banu 015 3pa3Kis bioncii
HUPOK, cepysi ma wKipu, a makoxc o0'eonani oanu 01 6cCix 3-X Munis 3pasKie
NOPIBHIOBANIU HA NOYAMKOBOMY pieHi ma nicis 20 mudicHi8 JiKy8aHHsL.

Hynv 6anie ompumysanu 3pasku 0e3 MIKpPOBACKYIAPHUX eHOOMENIATbHUX
gioknadenv Gb3 abo nuwe y cri0o8UX KIIbKOCMAX (HOPMAIbHUX ab0 Mmatice
HOPMANbHUX), 3PA3KU, 6 AKUX OLlbicmb CYOUH MAIU  O3HAKU — E€OUHO2O
EeHOOMENIAIbHO20 BKIIIOUEHHS, OMPUMAU OYiHKy 1 6an, 3pasku, sKi MiCMUiU KilbKa
CYOUH 3 OEKIIbKOMA OLISAHKAMU NOOOUHOKUX AOO0 MHONCUHHUX GKIIOUEHb, OMPUMYEATU
OYIHKY 2 6anu; i 3paszKu, sIKi Maau 8e1UKi CKYNUEHHS 8KIIIOYEHb 3 0eAKUMU CKYNYEHHAMU
8 IOKCMAHYKIeapHil 001acmi ma HA8KOI0 YUMONIAZMAMUYHUX KOPOOHIG | BUNUHAHHS
npoceimie cyouH, ompumanu oyiHky 3 6anu. 3pasku Oioncii HUpKuU, SKi CNOYAmMKYy
ompumanu oyinky 0 abo 1, O6ynu nosmopHo oyineHi 3 NAMoONO20AHAMOMAMU 3
BUKOPUCMAHHAM 0ewo SMIHEHOI cucmemu OYiHIO8AHHSL.

3a pesynemamamu PKJ] Eng et al., 2001 nepsununa xinyesa mouxa 0Oy1a
oocaecnyma y 20 3 29 nayienmis (69%) epynu acancuoazu bema nopieHaHo 3 HCOOHUM
3 29 nayienmie y epyni niaayebo (p<0,001). Bicim 3 pewmu 9 nayicnmis cpynu
azancuoazu bema manu oyinky 1 o6an. ¥V des’smoeco nayienma 6y8 8i0Cymuiul 3pazox
bioncii, momy oyinka oyna 3 6anu. Hezsadxcaouu na me, wo odouosi epynu maiu
00HAKOBI BUXIOHI NOKA3HUKU OJIs1 KOdcHo20 muny 3paska (p=0,53), nayiecumu 6 epyni
azancuoasu 6ema Manu 3HAYHO HUNCUT NOKA3HUKU OJIsL KOJICHO20 MUNY 3pa3Kka (HUpKU,
cepye, wikipa) nicaa 20 mudxcHie nikysanHs, Hisic nayieumu y epyni naayebdo (p<0,001
O0J151 8CIX 3-X NOPIBHAHD).

llepesaca azancuoaszu bema Hao Kpawow NIOMpUMYOU00 mepanieio 6yia wooo
giocomka nayienmis, y AKux 6i00yn0csi nosHe «ouuwenHsy niasmu 6io Gb3 ma
enoomenito mikpocyour cepys (p<0,001), wooo eiocymunocmi naxkonuuenus Gb3 6
eHoomenianbHux Kuimunax kaniiapuux cyoun (p<0,001), a maxooic npo 8i0cOmKo8y
sminy Gb3 y nupkax i ceui (p=0,003) ma xonyenmpayii Gb3 y naasmi (p<0,001);
siocomka nayicnmis 6e3 HakonuuenHss Gb3 y nosepxnesux i 21ubOKUX eHOOmenialbHUX
KAIMUHax Kaniiapis wkipu, siocomka nayicumis 6e3 naxonuuenus Gb3 y nosepxnesux
E€HOOMeNianbHux KUImuHax abo 3i smeHuienHAM Haxonudennss Gb3 y yux knimuuax,
giocomka nayienmie 6e3 Haxonuuenus Gb3 y enuboOKux eHoomenianibHux KiimuHax
Kaninapie wkipu aoo 3i smenutenuam Hakonuyenus Gb3 y yux xnimunax. Ilo0ioHum
YUHOM, HA OCHOBI pe3yibmamie OIONCii HUpOK, y epyni a2aicudasu bema nopieHsIHO 3
Kpauwjoro NiOmpumyo4oro mepaniero 6yio nogiooMIeHo Npo CMAmMuUCmuyHo 3HaA4Y WUl
suwull 8iocomox nayienmis 6Oe3 Haxonuuenns Gb3 y enoomenianvHux KiimuHax

Bhitps://www.dec.gov.ua/materials/lyst-oczinky-dosye-shhodo-provedennya-derzhavnoyi-oczinky-medychnyh-tehnologij-likarskyh-zasobiv-na-
etapi-fahovoyi-ekspertyzy/role=ua
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nepumyoyasapuux (p<0,001) ma xnybouxosux rkaninapie (p<0,001); mezawncianrbHux
(p<0,001), inmepcmuyianenux (p<0,001), apmepiarbhux ma apmepioAPHUX
enoomenianvrux kuimunax - (p<0,001) ma 2raokom'sa3068ux cyOUHHUX KAIMUHAX.

Ilpu nposedenni gpapmaxoexonomiunoco ananizy oani PKJ/] Eng et al., 2001
BUKOPUCMAHI He O)TU.

Memooonoeciuna sxicme nyonixayii Eng et al., 2001 6yra oyinena
VHOBHOBANCEHUM OP2AHOM 5IK NPUUHAMHA 3d OONOMO2010 JTUCMA OYIHKU 0OCHE OO0
nposeodenns oepacasnoi OMT nixkapcokux 3acobié Ha emani ¢paxoeoi excnepmusu. ¥
nyonixayii Eng et al., 2001 susnaueni yinbosa nonyisayis, 00CHiOH*CY8aHUll JiKAPCbKUL
3acib, niKkapcoKkull 3acib nopieHAHHA ma pesyiemamu. Y nyonikayii 3a3HaveHo, wo
PO3n00in nayicHmis 00 2pyn JiKy8auus € panoomizosanum. [Ipome Oinvut demanvHol
iHghopmayii w000 po3nodiny nayicHmis 00 epyn aiKy8auHHs y nyoaikayii He 3HAUOeHO.
Hocniooicennsi mae noogiuHuul Crinuil naayebo-KoOHMpoab08aHull OU3AUH, O0OHAK
demanvhoi iHghopmayii wo0o 3aciinienHs He 3HatioeHo. [emoepagiuni ma KiiHiuHi
XapaxkmepucmuKky nayieHmie Ha nOYamKo8OMy emani OViu 30A1AHCOBAHUMU 8 2PYNAX
niKysanns. [lo3yeanus, wacmoma, cnocibO 68e0eHHs ma mpusaricmo JiKYEaHHs
O00CHIONCYBAHUM  TIIKAPCOKUM 3ACOO0M mMa JNIKAPCOKUM 3ACOO0M NOPIGHAHHA Y
nyonikayii Eng et al., 2001 3asuaueni. Ingpopmayis wooo cynymuwvoi mepanii y
nyoaikayii npeocmasnena. Pezyiomamu npedcmagneno 3a 6CiMa  3A3HAYEHUMU
KiHYesUMU MOYKAMU.

ll]ooo pewmu 8idibpanux 3as6HUKOM NYORIKAYill YNOBHOBANCEHUU OpP2aH
3asnavac nacmynte. Jlaui 3 nyonikayiu Bierer et al., 2006, Niemann et al., 2010,
Niemann et al., 2011, Germain et al., 2013 ma Collin et al., 2012 y éucnosxy 6ynu
npeocmasieti suwe, 00HAK pe3yibmamu ma ingopmayisa 3 HUX He 6y1a BUKOPUCTNAHA
07151 NPOBEOEHHS (PAPMAKOEKOHOMIYHO20 AHALI3Y.

3eepmac na cebe ysaey, wo sk y PKJ[, mak i y HepanOOMi308aHUX KAIHIYHUX
docniodcenHsax oinvuicms yuachuxie oyau wonosivoi cmami. Y PK/[ Eng et al., 2001
ma Niemann et al., 2011 nputimanru ywacms nayicHmu 3 KiACUYHUM HEeHOMUNOM
xeopobu Dabpi. Pewuma nyoaikayii He micmums OAHUX U000 heHOmuny xeopoou
Dabpi yuacnukie oocniodcenns. Cybepynosuil auaniz 6iON0GIOHO 00 cmami He
npoBooUscs. Y 6ioiopanux 3as16HUKOM OOCTIONCEHHAX NPULMATU YHACTb NAYIEHMU 3
x8opoboio Dabpi sikom >16 poxis.

Taxum wunom, Oyra ecmano8iena nepesaza azaicudasu bema wjooo 4acy 00
nepuioi’ KiHiuHoi noodii (HUpKoeoi, cepyesoi, yepebposackyIApHoi abo cmepmi) HAO
Kpawjoro niompumyrdoro mepanicto 6 ITT nonynayii, oonax piznuys He 0Oy1a
cmamucmuuno 3Hayyworo (HR 0,47, 95% CI 6io 0,21 oo 1,03; p=0,00).
Cnocmepieanacsi cmamucmuyHo 3Ha4ywa nepesasa a2aicuoasu bema Hao Kpauoo
RIOMPUMYIOUOI0 MEPani€ro ujo0o 4acy 00 nepuloi KiiniuHoi noodii (HUpKoe8oi, cepyesoi,
yepeoposackynaproi abo cmepmi) y PP-nonynayii (HR 0,39, 95% CI 6io 0,16 0o
0,93, p=0,034). llepesaca acancuoaszu bema Haod Kpaworw niOMpUMyY00 mepaniero
Wooo yacy 0o nepuioi KIiHIYHOI nodii 30epicanacs y nioepynax nayiecumie ITT
nonyaayii 3 nouwamkoeow pospaxyukosoi LLIK® >55 wn/xe/1,73 m2 (HR 0,19; 95%
CI 6i0 0,05 oo 0,82; p=0,025) ma y nayieumis 3 nOYAMKOBUM PIBHEM KPEAMUHIHY
<132,6 mxmonv/n (<1,5 me/on) (HR 0,25, 95% CI 6io 0,07 0o 0,90, p=0,034).
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Aeancuoaza bema mana cmamucmuyHO 3HAYYWY Nepesasy HAo Kpaujoro
NIOMPUMYIOHOI0  mepaniclo  wooo GiocomKa nayicHmie 6e3 MIKpOCYOUHHUX
eHoomenianbHux 6ioknadeHb Gb3 6 3paskax 6Oioncii nupku (p<0,001), cepysa
(p<0,001), wxipu (p<0,001), a maxodxdc KOMNOUMHO2O pe3yIbmamy Ojisl
MIKPOBACKYIAPHUX eHOomenianvHux gioknadens Gb3 (p<0,001).

Axkicms orcumms nayieHmié epynu azaicuoasu dema cmamucmuiHo 3HAYHO
noxkpawunacs wepes 20 mudicHie mepanii NOPIGHAHO 3 BUXIOHUM pIi6HEM ) 080X
posodinax onumyeanvruxa SF-36 (Oomen gizuuna ponv ma emoyitina ponv), mooi K
nayiewmu 2pynu Kpawoi niompumyovoi mepanii Maiu nOKpawjeHHs y 00MeHi Qizudniil
poai ma oomeri boaro, npome demanvui uuciosi oawi y nyoaikayii Eng et al., 2001 ne
HageOeHi, MOMY OYIHUMU 8IOHOCHI eqheKmu mepanii HeMoA*CIUBO.

Ynosnosaoicenuii  opean 3ayeaxcye, wo y SUUe8KA3AHUX OOCHIOHCEHHSX
nputimanu ydsacms nayicumu cmapuie 16 pokis. Omoice, 0ani nopiGHANIbHOI KIIHIYHOT
ehexmusHocmi  azancuoazu obema 3 Kpaworo RNIOMPUMYIOUOI Mepaniero O0is
neodiampuyHux nayicumie moaoouie 16 poKi8 3aA6HUKOM He NpeoCmasieHi, wo
CMBOPIOE HEeBUIHAYUEHICMb OAHUX NOPIBHANLHOI KIIHIYHOI ehekmugHocmi azanicuoasu
bema NopisHAHO 3 KPAWow NIOMPUMYIOUOI0 MePAanicro y nediampudHux nayieHmis.

Onuc nopienanvHOT OYIHKU 3 0e3neKu azancuoazu dema 3 azaicuoason aiva

PesynpTaTn ananizy Oe3neku 3asBJICHOTO JIIKAPCHKOTO 3aco0y araicujasza Oera
MOPIBHSIHO 3 araJich1a3010 ajbda y 10Che OYyJIM MpeACTaBICHI 3a JTaHUMU S5 myOiKaIin
(Wyatt et al., 2012°°, Linthorst et al., 2004%°, Smid et al., 2013%, Vedder et al., 2008%,
Arends et al., 2018%).

3agBHUK 3a3HA4YMB, IO Yy JOCTIDKCHHSIX HE CIIOCTEPIrajgocs 3HAYYIIHX
BIJIMIHHOCTE MIX TOPIBHIOBAHUMU TpyHaMd Yy YaCTOTI NOOIYHUN peakuii,
MOB’SI3aHMX 3 JIIKYBAHHSIM, 1 IPUIIMHEHHAM JIIKYBaHHS, a TAKOXK y YaCTOTI BHHUKHEHHS
03HOOY Ta TMXOMaHKH. Y aochimkerHi Smid et al., 2013 6yn0 BUSBICHO CTATUCTUYHO
JIOCTOBIPHO BHIIy YacCTOTY pEakKIliid, MOB’si3aHUX 3 1H(]Y3i€r0, Y MAIIE€HTIB TPYIU
arayicuasu 6eTa IMopiBHIHO 3 TalliEHTaMU TPYITH arajicuaasu aabda. Y T0CTiHKEeHHIX
HE CIIOCTEPIrajiocsi CTAaTUCTUYHO 3HAYYIIMX BIAMIHHOCTEH MK TpyHamMu 100
HASIBHOCTI QHTHUTLII 0 arajcuaasu.

V nocmmxkenaax Vedder et al., 2008, Smid et al., 2013 ta Arends et al., 2018
MOBITOMJISIIOCST TIPO  peakiiii, MmoB’si3aHi 3 1H(Y3i€r0, Ta YTBOPEHHS AHTHUTII JI0
araJicuia3y y 40JIOBIKIB, SIK1 OTPUMYBAJIM arajicujiazy 0era, mopiBHIHO 3 YOJOBIKAMU,
K1l OTPUMYBAJIM araicuiasly ajibda. Y KIHOK, Kl OTpUMYBaIM arajicuaasy Oera i
arajicuazy anbda, aHTUTLI JI0 arajicujia3u He YTBOPIOBAIKCH.

O1iHKa HassBHUX B JOCIIDKEHHSX TapamMeTpiB Oe3meku arajicuaasud Oera Ta
arasicuiasu anbda npeacrapiaeHa y Tadauisix 6-10.

*The effectiveness and cost-effectiveness of enzyme and substrate replacement therapies: a longitudinal cohort study of people with lysosomal storage
disorders. Wyatt 2012. DOI: 10.3310/htal16390

®Enzyme therapy for Fabry disease: neutralizing antibodies toward agalsidase alpha and beta. Gabor E Linthorst. DOIL: 10.1111/j.1523-
1755.2004.00924.x

STA  revised home treatment algorithm for Fabry disease: Influence of antibody formation. B.E. Smid. 2013.
https://drive.google.com/file/d/IHbN4W_RpmddtiBLFgBOcdFHeSvrSZCzY/view ?usp=share_link .

©2Vedder (2008) Treatment of Fabry disease with different dosing regimens of agalsidase: effects on antibody formation and GL-3.

®Agalsidase alfa versus agalsidase beta for the treatment of Fabry disease: an international cohort study. Maarten Arends.
https://www.ncbi.nlm.nih.gov/pmc/articles/PMC5931248/
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Tabnuns 6. besneka arancuaasu 6era Ta arancujasu anbda 3a JaHUMH TyOmiKarii
Wyatt et al., 2012

arajcuias arajcuias arajcuzias arajcuaasa 3HAYCHHS
a Oera a anmbda a Oera vs oera vs “p”
n/N (%) n/N (%) arajicujasa arajicujasa
anbda anbda
Relative Risk
Risk difference
(BimHOCHM (BIAMIHHICTB
PHU3HK) PU3UKIB)
(95% CI) (95% CI)
(RD/NNT)
[IpunuHeHHs 4/127 (3) 3/91 (3) 0,96 -0,001 HEMA€E
JKyBaHHS (0,22;4,17) (-0,05; 0,05) TAHUX
Hecnpustnus 0/127 (0) 0/91 (0) HE HE HE
1 ABUIIA, 3aCTOCOBYETH | 3aCTOCOBYEThH | 3aCTOCOBYETH
TIOB'sI3aH1 cs cs cs
3 JTIKyBaHHSIM

Tabmuus 7. be3neka arancunasu 6era Ta arajcuiasu anbda 3a JaHUMHU yOsikarii
Linthorst et al., 2004

arajcumias araJicujas araJjicujas arajicujasa 3HAYCHHS
a Oera a anbda a Oera vs oera vs “p”
n/N (%) n/N (%) arajcuaasa arajcujasa
anbda anbda
Relative Risk
Risk difference
(BiAHOCHUI (BIAMIHHICTb
PH3HK) PU3HKIB)
(95% CI) (95% CI)
(RD/NNT)

Hecnpusrnu 3/5 3/7 1,40 0,17 HEMac
Bl SIBHIIIA, (60) 43) (0,46; 4,27) (-0,39; 0,74) JTaHUX
MOB's13aHi

3 JIKyBaHHSIM

O3H00 3/5 3/7 1,40 0,17 HEMac

(60) (43) (0,46; 4,27) (-0,39; 0,74) ITaHUX

JInxomanka 3/5 1/7 4,20 0,46 Hemac

(60) (14) (0,60; 29,54) | (-0,04; 0,96) JAHUX

HasBHicTs 3/5 4/7 1,05 0,03 Hemac

aHTHUTLI 10 (60) 57) (0,40; 2,75) (-0,54; 0,59) JTaHUX
araJicuasu

Taomug 8. be3meka araicumasu Oera ta

Smid et al., 2013

arajicujiaszu aibda 3a JaHUMU MyOiKaiii

arajcuaas
a Oera
n/N (%)

araicuaas
a anbda
n/N (%)

arajicuzas
a O0eTa vs
arajcuaasa
anbda
Relative
Risk

arajcujasa
oeTa vs
arajcuaasa
anbda
Risk
difference

3HA4YCHHA

e

p
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(BimHOCHM (BIAMIHHICTB
PHU3HUK) PU3UKIB)
(95% CI) (95% CI)
(RD/NNT)
Peakutii, 16/26 11/41 2,29 NNH =2 HEeMae
I0B’sI3aH1 (62) 27) (1,27;4,14) (1;8) JaHUX
3 1HY31€10
TsokKi 10/15 3/19 4,22 NNH =1 0,004
peaxiiii, (67) (16) (1,41; 12,66) (1;4)
I0B’sI3aH1
3 1HY31€10

Tabmuns 9. besneka arancunasu Oeta Ta arajicuaasu anb(a 3a JaHUMH MyOJiKarlii
Vedder et al., 2008

arajcuaas arajcuaas arajacuaas arajacugasa 3HAYEHHS
a bera a anbda a 6era vs oera vs “p”
n/N (%) n/N (%) arajicujasa arajicujasa
anbda abda
Relative Risk
Risk difference
(BimHOCHUI (BIAMIHHICTB
PHU3HUK) PU3UKIB)
(95% CI) (95% CI)
(RD/NNT)
HagsHictn 8/10 4/10 2,00 NNH =2 0,005
AHTHUTILII (80) 40) (0,88; 4,54) (1; 124)
hi (o)
arajcuaasu B
YOJIOBIKIB
MPOTSATOM
6 Mic1iB
HasBHicTh 8/9 3/7 2,07 NNH =2 <0,05
aHTHUTLI 10 (89) 43) (0,86; 5,03) (1;24)
arajcuaasu B
YOJIOBIKIB
MPOTSATOM
12 micariB
HasBHicTh 0/11 0/8 He He HEeMae
AHTHUTIII 10 0 0) 3aCTOCOBYETH | 3aCTOCOBYETHC IaHuX
arajcHaasu B cA o
JKIHOK
MIPOTSATOM
6 Mics1iB
HasBHicTh 0/9 0/7 He He HEeMae
AHTHUTII 10 0 0) 3aCTOCOBYETH | 3aCTOCOBYETHC IaHUX
arajcuaasy B cA o
JKIHOK
MIPOTSATOM
12 mMicarniB
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Tabmuns 10. besneka arancunasu 6eta Ta arajacuaazu aibQa 3a JaHUMH MyOsiKaiii

Arends et al., 2018

arajcuias arajcuias arajcuzias arajcuaasa 3HAYCHHS
a Oera a anmbda a Oera vs oera vs “p”
n/N (%) n/N (%) arajicujasa arajicujasa
anbda anbda
Relative Risk
Risk difference
(BimHOCHM (BIAMIHHICTB
PHU3HK) PU3UKIB)
(95% CI) (95% CI)
(RD/NNT)
HasBHicTh 22/42 11/39 1,86 NNH =4 0,041
AHTHUTLI (52) (28) (1,04; 3,31) (2;28)
hi(e}
araJicuia3u

Sk 3a3HAUEHO y 10ChE, TPOBEACHUM aHAII3 BKa3ye Ha MOAI0HUM Tpod b Oe3meKku
araicujasu Oera Ta araicuiuasu anbda. Y JOCHKEHHSIX HE CIOCTepiraiocs
BIJIMIHHOCTEN M)XK OPIBHIOBAHUMH BTPYYAaHHSIMH II0JI0 OIBIIOCTI MOOIYHUX SIBHIL,
32 BHUHATKOM pe€aklii, MoB’s3aHuX 3 1H(QY31€10, SKI BUHUKAIU CTATUCTUYHO
JIOCTOBIPHO YacTillle y Mall€HTIB, IKI OTpUMYBaIH arajicuaasy oera. He Oyno HissKux
BI/IMIHHOCTEd MDK MOPIBHIOBAHUMH BTPYYaHHSIMU IIOJO HASBHOCTI AHTUTUI 10
arajJiCcuia3y y 3arajibHiil MOMyJIsILii Ta y )K1HOK.

ITio uac nposedenns excnepmusu YNOBHOBANCEHUM OpP2AHOM 0)8 NposedeHul
ananiz nybnixayiti Wyatt et al., 2012%¢, Linthorst et al., 2004%°, Smid et al., 2013,
Vedder et al., 20087, Arends et al., 2018% 3a pesyromamamu six020 6cmanosneno, wo
v nyoaikayii Wyatt et al., 2012 npedocmasneno pesyromamu 6a2amoyeHmpos8oco
JIOH2IMIOOHO20 KO2OPMHO20 00CNiodcenHs (anen. longitudinal cohort study), sike 6yn0
npogedeHo & cemu MeOuyHux yewmpax Awnenii ma niompumyeanoce Hayionanvnum
IHCIMUMyYmom 00Cni0MHCeHb OXOPOHU 300P08 'Sl 8 PAMKAX NPOSPAMU OYIHKU MEeOUYHUX
mexnonoeit (anen. NIHR Health Technology Assessment programme). Memoro oanozo
00cepB8ayitinoco 00CNi0NCeHHs. OYI0 BUHAYUMU NPUPOOHULL nepedie ma OyiHumu
ehexmusHicmo i eapmicmo D3T i cybcmpamnoi 3amicHoi mepanii y nayienmis
(Oopociux ma Oimeti) i3 0OOHUM 3 JNI30COMANBHUX 3AX80PH6AHL (X6opoba I ouwe,
xgopoba Dabpi, myxononicaxapuoos I ma Il muny, xeopoba Ilomne, xeéopoba Himana-
Ilika muny C). Memoodonoziuna sikicmo nyonikayii Wyatt et al., 2012 ne oyintoganace.

“Wyatt K, Henley W, Anderson L, Anderson R, Nikolaou V, Stein K, Klinger L, Hughes D, Waldek S, Lachmann R, Mehta A, Vellodi A, Logan S.
The effectiveness and cost-effectiveness of enzyme and substrate replacement therapies: a longitudinal cohort study of people with lysosomal storage
disorders. Health Technol Assess. 2012;16(39):1-543. doi: 10.3310/htal16390. PMID: 23089251.

%Linthorst GE, Hollak CE, Donker-Koopman WE, Strijland A, Aerts JM. Enzyme therapy for Fabry disease: neutralizing antibodies toward agalsidase
alpha and beta. Kidney Int. 2004 Oct;66(4):1589-95. doi: 10.1111/j.1523-1755.2004.00924.x. PMID: 15458455.

%Smid BE, Hoogendijk SL, Wijburg FA, Hollak CE, Linthorst GE. A revised home treatment algorithm for Fabry disease: influence of antibody
formation. Mol Genet Metab. 2013 Feb;108(2):132-7. doi: 10.1016/j.ymgme.2012.12.005. Epub 2012 Dec 28. PMID: 23332169..

%Vedder AC, Breunig F, Donker-Koopman WE, Mills K, Young E, Winchester B, Ten Berge IJ, Groener JE, Aerts JM, Wanner C, Hollak CE.
Treatment of Fabry disease with different dosing regimens of agalsidase: effects on antibody formation and GL-3. Mol Genet Metab. 2008
Jul;94(3):319-25. doi: 10.1016/j.ymgme.2008.03.003. Epub 2008 Apr 18. PMID: 18424138.

% Arends M, Biegstraaten M, Wanner C, Sirtrs S, Mehta A, Elliott PM, Oder D, Watkinson OT, Bichet DG, Khan A, Iwanochko M, Vaz FM, van
Kuilenburg ABP, West ML, Hughes DA, Hollak CEM. Agalsidase alfa versus agalsidase beta for the treatment of Fabry disease: an international cohort
study. J Med Genet. 2018 May;55(5):351-358. doi: 10.1136/jmedgenet-2017-104863. Epub 2018 Feb 7. PMID: 29437868; PMCID: PMC5931248.
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3 nybnixayit Linthorst et al., 2004 ma Arends et al., 2018 y docve pe3yromamu
OYIU nepereceri ma iHmepnpemosaHi KOpeKmHo.

V' nybnixayii Vedder et al., 2008 ingopmayis npo uassnicme awmumin 00
azancuoazu uyepes 12 micayie nikysaumHs He 3HatioeHa. Awmumina nicis 6 micayis
mepanii Oyau eusagneni y 18 nayienmis yonosivoi cmami (4/10 acancuoaszu anrvgha 0,2
me/ke, 6/8 acancuoasu 6ema 0,2 me/xe i 8/10 acancuoaszu 6ema 1,0 me/ke). Aumumina
cnocmepieanucs wacmiuie y nayieumie, Axi ompumyeanu azaicuoasy bema 1,0 me/xe,
HIDIC Y nayienmis, axi ompumysanu azaicuoasy anvga 0,2 me/xe (p = 0,005).

3anenuxkom Oy8 HEKOPEeKMHO [HMEPNPemo8aHull pe3yabmam wooo MIANCKUX
peaxyiil, nog’sa3anux 3 inysiero y epyni aeanrcuoasu anvgha (3/19) 3 nyonixayii Smid et
al., 2013, mak sk y nyonixayii 3a3HaveHo, wo maxcKi peakyii, nos s3awi 3 in@ysieio,
sunuxknu y 3 (19%) 3 15 nayienmis, siki ompumysanu azaicuoasy anvga. Kpiv moeo,
UMOBIPHICIb PO3BUMK) MANCKUX PeaKyiil, nos's13aHux 3 inghy3iero, 6y1a 3Ha4HO 8UULOI0
0151 nayienmis, sKi OMPUMY8aIu azaicuoaszy 6ema NOPIGHAHO 3 NAYIEHMAMU, SKI
ompumysanu azaicuoazy arvga: OR 10,7 (95% CI 6io 2,1 0o 54,7; p=0,004).

Ilpu nposedenui oyinku mMemooon02iuHOI AKOCMI O0CHIOHCEHb, SKI ONUCAHI Y
nyonikayisx Linthorst et al., 2004, Smid et al., 2013, Vedder et al., 2008, Arends et al.,
2018, 3a aucmom oyinku 00cbe w000 nposedeHus Oepaicaenoi OMT nixapcokux
3acobieé Ha emani (axoeoi excnepmu3su YNOGHOBANCEHUM OP2AHOM MemoOO0I02IUHA
AKICMb 8CIX 00CNi0NCeHb OYa OYIHeHa K HU3bKA. YN08HOBAMCEHUL Op2AH 3AYBAJICYE,
Wo npeocmasiieni y 00Cbe pe3yibmamu NOpieHsIbHOI be3neku azaicuoa3u bema 3
azancuoasorn anvga He 6yIU BUKOPUCMAHT Y PAPMAKOEKOHOMIYHOMY AHALI3.

Onuc nopienanvHoi ouiHKu 3 0e3neku azaacuoazu oOema 3 Kpauioro
RIOMPUMYIOUOI0 MEPanier

VY nocwe 3a3naueHo, uo y PKJI (myOmnikaiii Banikazemi et al., 2007 ta Eng et al.,
2001) ne Oyno CTaTUCTUYHO 3HAUYLIUX BIAMIHHOCTEH M1k TEXHOJOTISIMH Yy 4acTOTI
noOiYHUX e(eKTIB, BKIIOYAOYM 3arajbHl moOiyH1 edextu; mobiuHi edeKTH, M0
MIPU3BEIIN 10 TPUMTUHEHHS Tepartii; moO1uH1 epeKTH, 1o mpu3Benu 10 Moaudikaiii abo
TUMYACOBOTO MPUNUHEHHS 1H(Y31i JTIKapChbKOTO 3aco0y; 3arajibHl Cepio3HI MOOIYHI
SIBUITA/TIO01YH] peakiiii, OB’ sA3aHl 3 JIKyBaHHSIM; CEpHO3HI MOOIYHI1 SBUINA/TO0IUHI
peaxiiii, o MpU3BEIH 10 MPUITMHEHHS TOCIPKeHHS, 1 CMEPTI.

Y PK]Il Eng et al., 2001 ue O6ymno 3apeecTpoBaHO CEPUO3HHUX MOOIYHUX €(DEKTIB B
xonuivt rpyni. Y PKJl Banikazemi et al., 2007 cTaTUCTUYHO 3HAYYIIE BUIILY YACTOTY
noO1YHUX e(PEeKTIB, MOB’SI3aHUX 3 JIIKYBaHHSIM, CIIOCTEPIrajiv B TPyIll arajicuaasu oeTa,
HIK y Tpyll Kpalloi MATpuMyro4oi Tepamii. Sk 3a3HaueHo y Aoche, que s 6%
MaIi€HTIB BBaXadu Il TOAll cepio3Humu, a y 4% mMaiieHTiB 1€ MNpU3BEIO 0
MPUITUHEHHS JOCITHKCHHS.

Tabmuus 11. Pe3ynbratu onmcy Ta y3arajdbHEHHs aHai3y O€3NeKH 3aCTOCYBaHHS
arajicujasu Oerta Ta Kpamioi miarpumytouoi tepamii 3a manumu PKJl (myOmikarris
Banikazemi et al., 2007)

arajcujasza 0eta Kpaima arancuaasa arancuaasa
n/N (%) MIATPUMYIOYa oera vs oera vs
Teparnis Kpauia Kpara
n/N (%) MIATPUMYIOYA | MATPUMYIOYA
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Banikazemi et al., Teparnis Teparnis
2007 Relative Risk
Risk difference
(BiZHOCHMI (BIAMIHHICTH
PH3HK) PHU3HKIB)
(95% CI) (95% CI)
(RD/NNT)

3arajibHa KiJIbKiCTh 51/51 30/31 1,04 0,03

MOOTYHMX PeaKIlii (100%) (97%) [0,96; 1,13] [-0,05; 0,11]

3arajibHa  KUIBKICTH 18/51 10/31 1,09 0,03

CEepHO3HUX TOOIYHUX (35%) (32%) [0,58; 2,06] [-0,18; 0,24]

peaxiin

3arajgpHa KUIBKICTh 2/51 1/31 1,22 0,01

cMmepTei (4%) (0%) [0,11; 12,86] [-0,07; 0,09]

3arajpHa  KIIBKICTH 21/51 8/31 1,60 0,15

MOOIYHUX SBHIL, IO (41%) (26%) [0,81;3,15] [-0,05; 0,36]

MIPU3BOJATH JI0

TUMYACOBOI BIJMIHU

JKyBaHHS

3arasibHa KijIbKiCTh 4/51 1/31 2,43 0,05

MOOIYHUX SBHII, IO (8%) (3%) [0,28; 20,78] [-0,05; 0,14]

MIPU3BOMISTH 10

IOCTIHHOI BiIMIHU

JKyBaHHS

3acTocyBaHHS arajicujia3u 0eTa MOPIBHSHO 3 KPAIOk0 MIATPUMYIOUOIO TEPAIIEI0
OyJ10 OB’ s13aHE 31 CTATUCTUYHO IOCTOBIPHO BUIIUM PU3UKOM BUHUKHEHHS T'OJIOBHOTO
00110, 1H(EKI[T BEpXHIX AUXATbHUX NUISX1B, BTOMU, 03HOOY, 0010 B CIIHHI, aHEMIi,
napecTesli, CHHIIB, IIKIPHUX 3aXBOPIOBaHb, AUCPYHKIIII HUPOK, MYPIYPH.

OxpeMi BHUMNAJAKM CEPUO3HUX MOOIYHUX ABUII/TOOIYHUX peakiid Oynau
piakicHUMH (BOHU He nepeBulyBainu 4% y rpyni arajicujasu 6era), 1 ix yactora Oyna
noai0HOI0 10 YacTOTH, MPO SKy MOBILAOMIISIIOCS B TPYIl Kpamoi MiATPUMYIOUOl
Teparii.

Bbyap-sxi moOiuH1 peaxiiii, MoB’s3aHl 3 JIKyBaHHSAM, croctepiranucs y 61%
MaIle€HTIB TPy arajicuaazu 6era ta'y 32% narfieHTiB rpynu 1iaieoo.

Y nocmimxenHi Eng et al, 2001 cepen moOiyHMX e(]eKTiB, MOB’S3aHUX 3
JIKyBaHHSM, O3HOO 1 JMXOMaHKa CTATUCTUYHO 3HAYHO YACTILIE CHOCTEpIrajucs B
TpyImi arajicuaasu OeTa, HDK y Tpymi Kpamioi miarpumytodoi tepamii. Kpim Toro,
MaIi€HTH B TPy arajacuaa3u 0eTa MmoBiIOMJIISIIA PO 3HAYHO OUTBIINHN CKeJIeTHUN OUTb
cepell MOOIYHMX €(EeKTIB, HE MOB’SI3aHUX 3 JIKYBAaHHSAM, HDK y Tpymi Kpamioi
NIATPUMYIOUOi Tepamii. Y OUIbLIIOCTI TAI€HTIB, SKI OTPUMYBAIM JIIKyBaHHS
arajicu1a3oro 0era, yTBOPWIKMCS aHTUTLIA 0 arajcuasu, 10 Moke OyTH MOB’A3aH0 3
M1JIBUIIICHUM PU3UKOM TOOTYHUX €(hEeKTiB, 0COOIMBO peaKiliii, OB’ s13aHUX 3 1H(DY3I€TO.

Jlani wooo nopisnanbroi 6e3nexu docuioxcenus Eng et al., 2001 ceiouamv npo
giocymHicmob cymmesux 3min niciisi 20 mudicHie no08iliH020 CiN020 00CHI0NHCeHHs A0
uepe3z 6 MicsYi8 8IOKpUMO20 OOCNIOHCEHHS HA eXoKapoiocpami, eleKmpoKapoiocpami
Yy IHWUX OYIHOK Oe3neKu 8 000X 2pynax nopieHAHO 3 bazosum pisHem. Inghyszii 3aeanom
0obpe nepenocunucs. O3H00 ma Auxomaumka Oyau E€OUHUMU NOOIYHUMU AGUWAMU,
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no8 A3aHUMU 3 NOGMOPHUM JTIKYBAHHAM, SAKI SUHUKAIU 3HAYHO dYacmiuie 8 2pyni
azancuoasu bema, Hixc y epyni niayebo nio 4ac noo8iliHO20 CAin020 O0CHIOHNCEHHS
(p=0,004). Xoua aeémopu 00CniONCeHHs He 88ANCANU CKeleMHUl Oilb N08 Sa3aHUM 3
mepanicro, 8iH 68 EOUHOIO IHULOTO NOOIYHOIO PeaKyi€ero, KA BUHUKANA Yacmiue cepeo
nayienmis, sAKi OMpuMysaiu dazaicudasy 6ema ni0 wac noosilHo cainoi gasu
odocniodcenns (p=0,02). 11io uac 3acninnenoi abo ioxkpumoi paszu oocniodicenHs y 34
(59 %) i3 58 nayienmie cnocmepieanucs mumyacosi peaxyii, nose’a3awi 3 iHgysicro,
8i0 J1e2k020 00 NOMIPHO20 CMYNeHs MANCKOCMI. 3MeHueHHs wWeUuoKocmi iH@y3ii,
3aCcmMoCy8anHs  NPOPIIAKMUYHUX — JIKAPCOKUX — 3acobie  abo obuosa  3axoou
Koumponoganu yi peaxyii. QOun nayienm maé NOZUMUSHUU WKIPHUU mMecm Hd
pexomobinaumuy anvgha-eanrakmoszudasy A nicaa 8 ingysii nio yac 6iokpumoi ¢hasu
0ocniodcen s, i NiKY8aHHs 0)10 NPUNUHEHO.

Ynosnosaowcenuii opean 3aysasicye, wjo pe3yibmamu NOPIGHANLHOI Oe3nexu
azancuoazu bema 3 Kpawjoio NiOMpUMyIOY00 mepanicro, npeocmasieti y 0ocve, He
OYIU BUKOPUCMAHI Y PaAPMAKOEKOHOMIYHOMY AHATI3.

Taxum uunom, npoghine bOesnexku JniKApPcbko2o 3acody aeanrcudaza bema €
nputHamHuM. TxcKi peaxyii, nos'sazani 3 iHQhy3icro, po36UBaNUC 3HAYHO Yacmiule y
nayiewmis, AKi OmMpuMysanu azaicudasy Oema, NOPIGHAHO 3 NAYIEHMAMU, SKI
ompumysanu azancuoasy arvgha (OR 10,7, 95% CI 6io 2,1 oo 54,7; p=0,004).
Aumumina cnocmepieanucs uacmiuie y nayieHmis, saKi ompumyeaniu a2aicuoasy bema,
HIJIC Yy nayicHmis, sKi ompumysanu azaicuoasy arvgha (p=0,005).

Ilpu nopisnsanHi 3 Kpawjor NIOMPUMYHOUO Mmepanieio 0y0v-saKi NoOIYHI pearkyii
cnocmepieanucsi 3 NoOIOHOI Yacmomoio 8 2pynax azaicudasu bema ma Kpawjoi
niompumyrouoi mepanii. [lpome npu mepanii acanicuoazor 6ema nopieHAHO 3 KPaujoro
RIOMPUMYIOUOI0 MEPANi€El Yyacmiue 8UHUKAIU NOOIYHI pearyii, wo npu3eo0ams 00
KOpUu2y8anHs weuokocmi iH@ysii abo mumuacosozco npunureHus in@yzii (41% vs
26%), nobiuni peaxyii, wo npu3e00amsb 00 NOCMIUH020 NPUNUHEHHS TIKY8aHHs (8% Vs
3%) ma nobiuni peaxyii, nos’szaui 3 nikysanuam (61% vs 32%). O3106 ma auxomanka
BUHUKANU 3HAYHO Yacmiue 8 epyni azanicudasu bema, Hidxc y epyni niayebo nio uac
NOOBIlIHO CNinoi ¢hazu Kniniuno2o docnioxcenns (p=0,004).

Ynoenoeaoicenuti opean 000amko80 3ay8ajdcye, wo 3 MoMmenmy peeccmpayii 6
Vkpaini nikapcoxux 3acobie aeancuoaza bema ma azaicuoaza aivpa 0o
Henapmamenmy gpapmaxonaensoy /lepacasnoco exkcnepmuozo yenmpy MO3 YVkpainu
NOBIOOMIEHHsL NpOo NOoOIuHI peakyii ma/abo 8i0cymHicmb egeKmueHoCcmi nicis ix
3acmocy8ants 8 YKpaiuni 6i0 MeOuyHUX npayieHuKie ma nayieHmis ve Haoxoouu. Bio
3assnuxa TOB "Canogi-Asenmic Ykpaina" ompumano 23 nogioomnenHs npo 6unaoku
NOOIYHUX peaKyill nicisa 3aCmoCy8anHs NIKAPCbKo20 3acody azaicuoaza bema, 0OuH 3
HUx 0ys 3apeecmposanuti 8 Ykpaiuni. Bci eunaoku nobiunux peaxyiii 3a cmynenem
cepuo3HOCmi BIOHOCAMbCS 00 CEPUO3HUX.

Cepen ramy3eBUX CTaHAAPTIB y cdepi OXOPOHU 370pOB's YKpaiHM 3asBICHUN
JKapChKUil 3aci0 arancujaza OeTa HE BKIIOYEHO N0 M'ATHAAUATOr0 BHILYCKY
Jep:xxaBHoro ¢opmyJsipa JikapcbKHUX 3aco0iB (3arBepmkeHuil Hakazom MO3
Vkpainu Big 16.06.2023 Ne 1102)%.

%https://moz.gov.ua/uploads/9/47271-dn_1102_16062023_dod.pdf
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B PeecTpi MeanKoO-TeXHOJOTITYHUX JOKYMEHTIB 3i cTaHAApPTHU3ANIl MeIUYHOI
momoMoru’® BincyTHi ramysesi cragaptd y cdepi OXOpOHHM 3[40poB’s YKpaiHu
(cTapgapT MEIMYHOI JOTOMOTH, KJIIHIYHUN MPOTOKOJ) IIOAO0 BEJCHHS MAIlI€EHTIB 13
xBOpoOoro daodpi.

3asBHUKOM OyJ0 MoJIaHO HacTaHOBY XBopoba ®abpi: Kuiniuna HacraHoBa,
3acHOBaHa Ha jJoka3zax ([epxaBuuit excrieptHuit nentp MO3 VYkpainu, HACJI
“Oxmaraut”, neperasy 2021 poky)’!. Arancupasa anbda i araacupasa Oera €
pEKOMEHJOBaHUMU JIiKapchbkuMu 3acobamu st @3T y xBopux Ha xBopoOy Dadpi.
OOugBa mikapchbki 3aco0M TMOKa3alud CBOIO €(EKTHBHICTh y 3HIDKEHHI PiBHS
rJ1000Tpiao3uiIiepaMily B opraHax Ta TKaHMHaX y MaIi€eHTiB 3 xBopoboro dadpi. Y
HACTaHOBI 3a3HavaeThes, mo O3T 3 arancumaszoro Oera uM araincuaa3or anbda Mae
OyTH 1HAMBIZYyali30BaHa 3aJIEKHO BiJ CTaHy MAall€HTa Ta MOro PU3UKY PO3BUTKY
n0014YHUX €(EKTIB.

[Mogo MiXkHApOJHUX KIIHIYHUX HACTAHOB Ta HACTAHOB HAYKOBUX TOBAPHUCTB
1HO3eMHHX KpaiH 3asBHUKOM OyJIO TI0JIaHO HACTYITHE:

1. IIpoTokos MiarHOCTHKH, OHIHKH Ta JIKYBaHHS XBopoOm d®aodpi B
Hinepaangax, 2021 (Protocol of diagnosis, evaluation and treatment of Fabry
disease in the Netherlands)’>.

®3T Hapasi € eauHow Gopmoro JikyBaHHs XxBopobu Dabpi, JOCTYMHOIO B
Hinepnannax. octymnHi a8i pizHi popmu O3T arancunasa anbda, 10 BUPOOISIETHCS
y (pibpobnactax moauMHU Ta 3apeecTpoBaHa B 1031 0,2 MI/KI KOXHI JIBa THUXHI, Ta
arajicujiaza 06eta, 1110 BUPOOJISETHCA B KIITUHAX SI€YHUKIB KUTAUCBhKUX XOM SUKIB Ta
3apeecTpoBaHa B 11031 1,0 MI/Kr pa3 Ha aBa THxHI. CIOYaTKy 3BITH PO €(PEeKTUBHICTh
000X pPEKOMOIHAHTHUX (PEPMEHTHUX JIKAPChKUX 3aco0iB OyJM TMO3UTUBHHUMHU,
JEMOHCTPYIOUM OYMILIEHHS 3allacHOTO Marepiany B OlonTaTax cepus Ta HHUPOK 1
BKa3ylOUW Ha MOTEHLIMHUI 3aXUCT PYHKI1i HUPOK 1 CEpIIsl.

OcraHHI JaH1 CBI4YaTh, 1110 HOB1 KJIIHIYHI MO11 (TaK1 SIK pO3BUTOK KIHIIEBOI CTaIil
HUPKOBOI HEAOCTATHOCTI, 1HGApPKT Miokapaa, QiOpWisAlis MNITyHOUYKIB — abo
1epeOpoBacKyIsApHI TOMAI) MOXKYTh BHUHHMKATH IIiJT Yac JIKyBaHHS 3aMiCHOIO
dbepMeHTHOIO Tepariero. YomoBiua cTaTh, KIIACUMYHUN (PEHOTHI 1 301IbIIICHHS BIKY Ha
MOYaTKy JIIKyBaHHS € (paKTOpaMu PU3HUKY MPOTPECYBaHHS 3aXBOPIOBAHHS IIiJ[ 4ac
mikyBanas @O3T. I[umumu dakTopamu pu3UKy € 3HIKEHHS (QYHKIIT HUPOK,
npoTeinypis, rineptpodis Ta Gidpo3 cepiis, apTepialibHa TIEePTEH31sI Ta BUHUKHEHHS
noxi nepea noyarkom O3T. Panniit mouatok ®3T, 0coOMMBO y MaIli€EHTIB YOJIOBIUOT
CTaTl 3 KJIACHYHOIO XBOPoOot0 Padpi, MOXKE MOKPALIUTH PE3YJIbTAT JIKYBAHHS.

He Bci narieHTH 3 AlarHoCcTOBaHOIO XBOpo0Oot0 Dabpi moTpedyrOTh JIKyBaHHS 3a
nonomororo @3T, ockiIbKK HE Y BCIX MAIIEHTIB 3 HEKJIACUYHOK XBOpoOoto dadpi Ta
HE y BCIX NAlI€EHTOK 3 KJIACHUYHOI XBOPOOOI PO3BUBAIOTHCS CHUMHOTOMH. Tomy
peTenbHUI MOHITOPUHT O3HAK YPAKEHHS OpraHiB y IIUX MAIIEHTIB € AyXe BaXKJIMBUM
JUISL  OIIIHKKA HEOOXIMHOCTI JiKyBaHHA. KpiM TOro, SKmo MOporpecyBaHHS
3aXBOPIOBAaHHS Bi0OyBaeThcs He3Baxatouu Ha O3 T, 1o1iapHO MPUNMTUHUTH JIIKYBaHHS,
KOJIM HE OYIKYETHCS MOAAIBINOT KOpHUCTi. [|Jisi mpUiHATTS 30a1aHCOBAHOTO PIllICHHS

"https://www.dec.gov.ua/cat_mtd/galuzevi-standarti-ta-klinichni-nastanovi/
"https://www.dec.gov.ua/wp-content/uploads/2021/01/2018_10_25_kn_fabri.pdf
"https://www.amc.nl/web/research-75/spinx/fabry-disease.htm
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10710 no4atky abo npunuHeHHs O3T y natientiB ®adpi HEOOX11HO TPOBOAUTH KOXKHI1
JIBa MICSIIl 3acijaHHs KOMICIi 3 TTOKa3aHb 3a y4acTIO MYJIbTHAWCHMUILTIHAPHOI TPYIIH,
sKa BKIIIOYA€ Kapjioyiora, Hedposora, HEBpOJOra, KIIHIYHOTO T€HETHKa Ta JBOX
CIEIIATICTIB 3 METa00JII3MY.

2. HacranoBa 3 jgikyBannsi xsopoou ®aopi Kanagu, 2017 (Canadian
Fabry Disease Treatment Guidelines ).

Bubip ®3T 1 nmo3u: xoua cTaHaapTHi A03W araicuaasu anbda (0,2 Mmr/kr) i
arancugasu Oera (1,0 mr/kr) Biapi3HstOThCs, AaHi KaHamchkoi iHIMIATHBH OO
xBopoou Padpi (Canadian Fabry Disease Initiative, CFDI) 3a 5 1 8 pokiB OKa3yIOTh,
0 PEe3yNbTATH TEpallii TBOMa JIKapCHKUMU 3ac00aMu €KBIBaJICHTHI, a HEIIOAaBHIN
MeTaaHalli3 MoKa3aB CTaOUIbHICTh HUPKOBUX 1 CEPLIEBUX MapaMeTpPiB y MAIll€HTIB, K1
nepeinum 3 arajicuiasu 0era Ha arancujaasy aidbgpa B mepioa AedIlUTy JTIKapChKUX
3ac00iB.

Kpim Toro, Hemae q0Ka3iB TOro, IO OJIMH JIIKAPCHKUH 3aci0 CIIi PO3TISAaTH K
Teparito MOPATYHKY, SAKIIO € MOTaHa KJIIHIYHA BIATOBIIb Ha 1HIIHUH JIIKapChKUH 3acio.
JlaH1 111010 3Mi1HEHUX PEXXUMIB JI03YBaHHS SIK 3aC00Y BIUIMBY Ha PE3yJIbTaTH OOMEKEH1
ta HeopHo3HayHi. [lani Big CFDI npumnyckaroTh, 1o Moxke OyTH TiIBUIIEHUN PUZHUK
MOJIIM JI7Ist EPIIUX 6 MICSIIIB MICIs 3aMiHU JIIKAPCHKOTO 3ac00y, 110 CBIAYUTH PO TE,
0 ONTUMAJIbHUM JIIKYBaHHSIM Oyj0 O HE MIHATH JIIKH, SKIIO 1€ MOXKIIUBO.
BpaxoByroun BIACYTHICTh JaHUX, IO MIATBEPKYIOTh aJIbTEPHATHBHI 103U Ta
JIO3yBaHHA, a TaKOXX MOJKJIMBI PU3UKH, OB ’A3aHI 31 3MIHOIO JIKAPCHKOro 3aco0y,
MIPKYBaHHsSI TMpO 3MIHY JIKapCchKoro 3acoOy, J03W 4YM J03yBaHHA HaWKpalie
MPOBOAMUTH 1] Yac KITHIYHUX JOCII1IKEHb.

3. PexoMeHaamii o010 MO4YaTKy Ta NPpUIMHEHHA epMeHTO3aMiCHOI Tepail
y HAL€HTIB 3 XBOP00010 Padpi: KOHCEHCYCHMI TOKYMeHT €BponeiicbKoi po004oi
rpynu ®aopi, 2015 (Recommendations for initiation and cessation of enzyme
replacement therapy in patients with Fabry disease: the European Fabry
Working Group consensus document)’*,

Jlns do70BIKIB 3 KJIACMYHUM (EHOTUIIOM XBopoOu Padpi Oyino JOCATHYTO
KOHCEHCyCy moAo Toro, mo DPT3 pekoMeHI0BaHO, SIK TUIBKH 3 ’ABIATHCS pPaHHI
KJIIHIYHI O3HAKW YPaKEHHS HUPOK, Cepisi ad0 TOJOBHOIO MO3Ky, ajie ii MOKHa
pO3IIIAIaTH y TAIlIEHTIB BIKOM >16 pOKiB 3a BiJICYTHOCTI KJIIHIYHUX O3HaK abo
CUMIITOMIB ypaxeHHs1 oprafiB. JKiHOK 3 kimacuuHuM (eHotunom xBopodu dadpi i
YOJIOBIKIB 13 ()EHOTUIIOM 3 Mi3HIM NTOYaTKOM XBOpoOu Dadpi ciijl TiKyBaTH, SIK TUIBKA
3’SBIIATHCS PAaHHI KJIIHIYHI O3HAKU YPaKEHHS HUPOK, CEpls YU TOJOBHOTO MO3KY.
Mo>kHa pO3IJIIHYTH JIIKYBaHHS >KIHOK 13 (PEHOTHUIIOM 3 MI3HIM MOYaTKOM 13 paHHIMHU
KJIIHIYHUMHU O3HaKaMH, 1110 BiJIMOBIAat0Th XBOpoO1 Dadpi.

Byno H0CSITHYTO KOHCEHCYCY, IO JIKYBaHHS HE CJIiJI MPUIUHATH MallieHTaM 13
TSKKOIO HUPKOBOIO HenocTaTHICTIO (IHK® < 45 mi/xB/1,73 M2) 1 THX, XTO iepedyBae
Ha fiami3i a0 3 KOTHITUBHMM 3HWKEHHSM, ajie¢ JIKyBaHHS HEOOXIHO PETEIIbHO
pO3rIIAlaTd Ha 1HAMBIAYadbHIM OCHOBI. Y TAIli€HTIB 13 TEPMIHAJIBHOI CTAIIE€I0
xBopoOu Pabpi abo IHIIMMHU CYIMyTHIMH 3aXBOPIOBAaHHSIMH MOKHA DPO3IJISTHYTH
MOKJIHUBICT MpunuHeHHs O3 T, 110 NPU3BOIUTH 10 OYIKYBAaHOI TPUBAIOCTI KUTTS <1

Thitps://www.fabrycanada.com/content/uploads/Final-Can-FD-Treatment-Guidelines-2017Oct18.pdf
"https://ojrd.biomedcentral.com/articles/10.1186/s13023-015-0253-6
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pPOKy. Y Mali€HTIB 13 MOTIPIICHHAM KOTHITUBHUX (QYHKI[H 3 OyAb-sKOT MPUUMHU 200
BIJICYTHICTIO BIAMIOBIA1 IPOTSITOM 1 pOKY, KOJIM € TMHUM IMOKA3aHHAM JUIsl IPOBEACHHS
®3T € HeBponaTU4HHl O11b, MOkHA po3riiAHyTH npunuHeHHs O3T. Kpim Toro, y
MaIi€HTIB 13 TEPMIHAIBHOIO CTaJI€EI0 HUPKOBOI HEIOCTATHOCTI, 0€3 MOXJIMBOCTI
TpaHCIUIAHTAIlll HUPKHU, Y TOEJHAHH] 3 PO3BUHEHOIO CEPIIEBOIO HEJIOCTATHICTIO (KJac
IV 3a NYHA) cnig posrasayt mMoxiuBicte npunuHeHHs ®3T. Crnin npunuHUTH
nposeneHHss O3T y malieHTiB, sIKI HE JAOTPUMYIOTHCS PEXKUMY JIIKyBaHHS a00 He
BIJIBITYIOTh PETYJISIPHI KOHCYJIbTAII1.

4. XBopoOa Padpi: pexomenaamii 3 OWIHKH Ta JIKYBAHHSl YPa’KeHHS
O0aratbox opraniB, 2006 poxy (Fabry disease: Guidelines for the evaluation and
management of multi-organ system involvement)”.

MixnapogHa rpyna (axiBIiB, IO CHEHIATI3YIOThCS Ha XBOpoO1 Paodpi,
3aMpOTNOHyBajla PEKOMEHIAITT I[0/I0 TIarHOCTYBaHHS, OI[IHKHA Ta CIIOCTEPEKCHHS 3a
narieHTaMu 13 xBopoboro Pabpi, a TakOK TeparneBTUYHI cTpaTerii, Bkioyatoun O3 T
Ta 1HII JOJAaTKOBI METOJU JIIKYBaHHS 3 METOIO ONTHUMI3aIlli pe3yJbTaTiB JIKyBaHHS
naiieHTiB. JIikyBaHHS MaIi€eHTa Ta MOAAJbIIE CIIOCTEPEKEHHS TIOBUHHI MPOBOIUTHUCS
I1JT HAarJIsI0M JIiKaps, SKUM Ma€ JOCBIJ JIIKYBaHHS IMAIi€HTIB 13 XBopoOoro dadpi abo
IHITUMU CHIAJAKOBUMHU META0O0IIYHUMH 3aXBOPIOBAHHIMU. [ pyHTYIOUUCH HA CyYaCHUX
nanux, ®3T caig npornoHyBaTH KOKHOMY TAIEHTY YOJIOBIYOI CTaTi, He3aJISKHO Bij
cramii XXH.

5. Pekomenaauii o0 JiKyBaHHs Ji30COMHHUX 3aXBOPIOBaHb ()epPMEHTHOIO
3aMiCHOIO Tepamniewo, MiHicTrepcTBOo oxoponu 3a0poB’st Maunaisii, 2012 poky
(Guidelines for Treatment of Lysosomal Storage Diseases by Enzyme
Replacement Therapy in Malaysia)’®.

Kpurepii aig nposeaenHss 3T

[linTBepmkeHnit niarno3 xBopoou dadpi: ¥V 4os0BIKIB AlarHO3 MOBUHEH OyTH
MIATBEPKCHUN neinuToM anbda-raiakTo3uaazd A y niMmdonuTax, miasmi ado
KyJIbTUBOBAHUX KIITUHAX. J[larHO3 TakoX MO)Ke OyTH MiITBEPHKCHUI HASBHICTIO
MyTarlii reHa anb(da-ragakro3ugazu A, 1m0 TPU3BOIUTH 10 CEPHO3HOTO JediluTy
(hepMEeHTHOI isTBHOCTI.

V xinok anami3 JIHK € BaxinuBuM, OCKUTBKH piBEHb PEPMEHTY Y TETEPO3UTOTHUX
JKIHOK MOXXE 3HAXOJUTHCS B MEKaxX HOpMHU. Y BuUmajnkax, konm aHaiiz JJHK we mae
OCTAaTOYHOTO PE3yJIbTATy, y TOCTAHOBII JIIarHO3y MOKE JOTIOMOTTH JOCIIKEHHS ceul
Ha rioboTtpiaozunuepamig (GL-3) Ta HasBHICTH KepaTonaTii (cornea verticillata) Ha
PpOTIBIIL.

TsxKiCTb 3aXBOprOBaHHs. [laniieHTH MOBUHHI BIANOBIAATH KPUTEPISIM MPUHANMHI
OJIHOTO 3 HACTYITHUX YOTHPHOX 3aXBOPIOBAHb, MOB'I3aHUX 3 XBOp0oOOoto Dadpi.

3axBOpIOBaHHS HUPOK, TMOB's3aHl 3 XxBOopoOoro Padpi. IlinTBepmkeHHS 3a
JIOTIOMOT 010 010TIC1i HUPKH PEKOMEHAYEThCS I HaJaHHsl 1HpopMaIlii Aj1si MEIMYHOTO
MPOTHO3Y, BUKIIOUECHHS IHINMUX TPUYUH Hedpomarii, HAeMOHCTpaIlii O3HaK
BOTHHUIIEBOTO TJIOMEPYJISIPHOTO CKiepo3y abo (piOpo3y, y OinbIIOMYy CTYIMEHI HIXK
OUIKYBaHMX IS BIKy, TMICJIs BHUKIIOYCHHS IHIIUX MNPUYUH HedpomaTii 1

https://www.nature.com/articles/gim20069 1
76https://www.moh. gov.my/moh/resources/Penerbitan/Perkhidmatan%200nG%20& %20Ped/GEN_RARE%20DISEASE%20/2._Guidelines_for_Tre
atment_of_Lysosomal_Storage_Diseases_by_Enzyme_Replacement_Therapy_in_Malaysia_.pdf
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JOKYMEHTYBAaHHsSI 3HAYHUX TICTOJIOTIYHUX 3MiH, TOB'SI3aHUX 3 XBOpoOow Padpi.
[TamieHTH 4oJ0BIuOi cTaTi 3 XBopoborw dabpi: mporeinypis >300 mr/24 roauHu 3
KJIIHIYHUMUA O3HAaKaMH TMpOTpecyBaHHA a00 aHOMalbHAa IIBUJIKICTh BUBEICHHS
anpOyMminy (>20 MKI/XB), SIKy BU3HAYCHO y 2 OKPEMHUX 3pa3Kax, IIOHAHMEHIIIe Yepe3
24 roguHu a0o CITIBBIJIHOIIEHHS albOyMiH/KpEaTHHIH IEPEBUIINYE BEPXHIO MEXKY
HOPMH Yy 2 OKpEMHUX 3pa3Kax, moHaiimenie yepe3 24 roaunu. [lanienTu )kiHOUYO1 cTaTi
3 xBopoborw dDab6pi: mporeinypis >300 Mr/24 roauHd 3 KIIHIYHMMH O3HaKaMU
IPOrpecyBaHHs.

3axBOpIOBaHHS cepisl, MOB’s3aHl 3 XBOpoOowo @adpi: rimeptpodist iBOTO
HUTyHOYKa, miaTBepkeHa ganumu MPT cepus abo exokapziorpamu, 3a BiJICYyTHOCTI
TiNepTOHIYHOT XBOpoOU abo IHIIMX MPUYHH. SKIO apTepianbHa rinepTeHsis HasBHA,
il ciij JIIKyBaTH ONTUMAJIbHUM YMHOM MPOTATOM MPUHANMHI 6 MICSLIB 10 MOJAHHS
3asBkM Ha DT3 BIAMOBIIHO M0 IOTO KPUTEPIIO, 3HAUYHA APUTMIs, IO 3arpoxKye
KUTTIO, a00 TOPYIICHHS TMPOBITHOCTI, KJamaHHE VIIUIbHEHHS/HEJOCTATHICTD.
[memiuna xBopoOa cynuH, MoB's3aHa 3 XxBopoOoro Padpi: 1HCYIBT a00 TPaAH3UTOPHI
1meMivyHi ataku (MiHIMYM 3 3aJJOKyMEHTOBaH1 TPAaH3UTOPHI 1IIEMIYHI aTaku (J1aji -
TIA) y Bimi menme 50 pokiB 0e3 OyIb-fKOi 1HIIOT NMPUYMUHU, JOKYMEHTAIBHO
MIATBEPKEHE TPOrPECYBaHHS 3aXBOPIOBAHHS MIKPOCYAWH 01701 pEUyoOBUHU 3a
noroMmororo MPT 6e3 BUSIBIICHHS 1HIIUX MPUYHUH.

Heliponnatnunuii Oi1b, MOB'si3aHuil 3 XBOpoOoio Dabpi: HEKOHTPOIHOBAHUMN
XPOHIYHUH O11b, HE3BAKAIOUM HA 3aCTOCYBaHHS MAKCUMAJIbHUX /103 AHAJIBIETHUKIB 1
0€3 BUSIBJICHHSI )KOJIHUX 1HILIUX TPUYHH.

6. KoHcencycHi pekoMenaamii 1moa0 AiarHOCTUKH, BeleHHS Ta JIIKyBaHHS
xBopoOu ®Daodpi y aireii, 2019 poxy (Consensus recommendations for diagnosis,
management and treatment of Fabry disease in paediatric patients)’’.

KoHceHcycH1 pekoMeHaallii po3po0iieHi PppaHIly3bkor0 poOOUYOI0 T'PYIOH0, IO
CKJIaJiajach 3 MeAiaTpiB Ta FT€HETHKIB, SIK1 MAIOTh JOCBIJ JiKyBaHHS XxBopoou dadpi.

VY 2001 pori €Bporneiickke areHTCTBO 3 Jiikapcbkux 3ac001B (EMA) cxBanmio 1Ba
nikapcbki 3acoou ®3T. O6uaBa KapChbKi 3aCO0M 3aCTOCOBYIOTHCS IIPOTITOM YChOTO
YKUTTS 1 BBOJSTHCA IIJITXOM BHYTPIIIHBOBEHHOI 1H(Y311 KOXKHI J]Ba THXKHI. Arajcuaasza
anb(a cXBajeHa JyIs JITeH Ta IMiTITKIB BIKOM BiJl 7 pokiB y 1031 0,2 Mr/kr. Araiicumasza
OeTa J103BOJICHA JITAM 1 MIJUTITKAaM BIKOM Bij 8 pokiB y 7031 1,0 mr/kr. 11 XJTOM4HKIB
1 JIBYATOK 13 CHMIITOMAMHM HEBPOMATUYHOIO OO0, MATOJOTIYHOI albOyMiHYpii
(npuHaiiMHiI 3 MI/MMOJb KpeaTuHiHy), Tskkoro ypaxkenns IIKT 1 abnpominansHOro
00JII0 YU ypakKeHHs CepIlsl CJIiJI PO3TJISHYTH MOMUIMBICTH 3acTocyBaHHsa D3T. Ha
JTAHUM MOMEHT HEeMa€ JTaHuX, iK1 O miaTBepkyBain noyatok M3T Ha mijacTaBi Juiie
HAssBHOCTI aHT10KEPAaTOMH.

Jlnst 6e3cuMOTOMHUX XJIOMUYUKIB KpuTepii mouyarky @3T Hapaszi BIANOBIAAIOTH
notouHii KopoTkiii xapakrepucrtuui Jdikapcbkoro 3aco0y (SmPC), sika Bka3zye Ha
MOYaTOK JIIKyBaHHS y Bimi 7 abo 8 pokiB a0o crapiie, 3a BiICYTHOCTI JaHHUX IO/I0
Mostommioi momyssii. Ha ganuii MOMEHT Hemae JaHuX, SKi O MiATBEPIKyBalu
iimamito 3T y 6e3cCMMINTOMHUX JIBYATOK, aje JiBYaTKaM, T'€TEPO3UTOTHHM 3a
xBopoOoto Dabpi 1 BikoMm Bix 7 pokiB, ciia 3amponoHyBatu XCIl-tectyBanus (X

""hitps://onlinelibrary.wiley.com/doi/10.1111/cge.13546
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chromosome inactivation testing) Ta, y pa3i BUSBJIECHHS €KCIpecii MyTaHTHOTO ayems
GLA, po3rnsnyTH 3actocyBanHust O3T.

7. XBopo6a ®adpi. HamioHanbHUA NMPOTOKOJ AIATHOCTHKM Ta JIIKYBAHHSA
HamionajbHOro oprany 3 NHMTaHb OXOPOHH 310poB'st @panmii, 2021 poky
(Protocole National de Diagnostic et de Soins (PNDS) Maladie de Fabry)s.

Crnemudiuni Metonu JiikyBaHHs xBopoou Pabpi. B ocHoBi crnenudigyaoro
nikyBaHHs Jexuth O3T 3 3acTocyBaHHsIM arancuiasu aibga abo araicuuasu 6eta abo
MiranacTary. Ix 06'eJHaHHS He OMycKaeThes. [louaTkoBe NpU3HAYEHHS crel(idHIX
METO/IIB JIIKYBaHHS MiJJISITa€ 3aTBEPXKEHHIO KOOPIWHAIIITHIM JI0BITKOBUM LIEHTPOM
mo0 xBopoou @Dabpi abo meHTpom KommeTeHIlli xBopoou Dadpi. CraHom Ha
15.11.2021 y ®panuii 3apeectpoBani 2 opdaHHi JiKapchbKi 3aCO0M AJIs JTIKYBaHHS
xBopoOu Pabpi: arancugasa anbda 0,2 MI/Kr KOxHI 2 THXHI (ITOKa3aHa malji€eHTam
BIKOM B1J1 7 pOKIB Ta CTapllie) Ta arajcujaas3a 0era | MI/Kr KoH1 1Ba TUXKHI (IIOKa3aHa
naiieHTaM BiKOM BiJ 8 pokiB Ta crapiie). [lokazaHHa. Y TeMI3UTOTHHX NAIll€HTIB
4OJIOBIYOi cTatTi 3 KkiacuuHuMm (eroturiom xBopodbu Dadbpi 3T pekomeHIOBAHO
po3nounHat 3 18 pOKiB, HaBITh 3a BIJACYTHOCTI CHUMIITOMIB. Y T€MI3UTOTHUX
TMAI€EHTIB YOJIOBIYOi CTaTi 3 (PEHOTHUIIOM 3 ITI3HIM IMOYaTKOM XBopoou dabpi: moyaTok
cneruivYHOTO JIIKyBaHHS He Oy/ie CUCTEMaTUYHUM /10 35 pOKiB, aje Moro moTpioHO
OyJzie OOroBOPUTH 1 MPUNHSATH PIIICHHS, BPAaXOBYIOUHU OI[IHKA MYJIbTHIUCIUILTIHAPHOT
rpynu. [TokazanHs /s moYaTKy KOHKPETHOTO JIIKyBaHHSI 000B’A3KOBO MMOBUHHI OyTH
MIJTBEP/IPKEHI KOOPJAUHALIIMHUM JOBIJKOBUM IIEHTPOM 1070 xBopoou Padpi abo
LEHTPOM KOMIETEHI[lT XBopoOou Padpi. Y reTepo3UroTHUX MAIlEHTIB XKIHOYOI CTATI 3
KJ1acuyHuM (eHoTunom xsopoou ®adpi 3T Moxe OyTH 3aIPONOHOBAHA B KOKHOMY
KOHKPETHOMY BHUIAJIKy 3aJIE)KHO BiJ KJIIHIYHOTO KOHTEKCTY, TyMKH MAaI[l€EHTKH Ta ii
npoduTro 1HaKTHBALli X-XPOMOCOMH. Y T€TEepO3UTOTHUX MAILIEHTIB XIHOYOI CTaTI 3
dbenotunom xBopoou dadpi 3 Mi3HIM MOYATKOM: MOYATOK CHEHU(DIYHOTO JIKYBAHHS
He Oyne cuctematuyaum jo0 40 pokiB, ayie Woro moTpiOHO Oyae oOroBOpUTH 1
MPUIHATH PIIICHHS, BPaXOBYIOUH OIIHKU MYJIbTUIUCIUILUTIHAPHOI rpynu. [TokazanHus
JUISL TIOYAaTKy KOHKPETHOTO JIKYyBaHHS OOOB’SI3KOBO MOBHHHI OYTH MiATBEPKEHI
KOOpPJIMHALIIMHUM JIOBIIKOBUM IIEHTPOM I110J0 XBopoOu @Pabpi abo 1eHTpoM
KOMITeTeHIIii XxBopoOou Paobpi.

JlikyBanHs jiTeil. PexoMeH0BaHO pO3MISIHYTH MHUTAaHHS TMpO crenudivxe
JIKyBaHHS XJIOMYHMKIB 3 KJIACHYHUM (EeHOTUroM xBopoou Dabpi 3 7-8 poKiB.
be3cuMnTOMHI XJIOMYUKH 3 KIIACHYHUM (PEHOTUTIOM 3aXBOPIOBAHHS MOXKYTh OTPUMATH
KOPHUCTh BiJI pAHHBOTO MOYATKY CHEIM(pIYHOTO JIKYBaHHS y Billl Bix 7 10 8 pOKIB Ha
OCHOBI TaKMX KpUTEpIiB: HAsBHICTh MaTOreHHOro BapiaHTy reHa GLA, cimeitHuit
aHaMHe3 TSOKKUX (OpM y XJIOMYMKIB, aKTHBHICTh alib(a-rajakTo3uaasu A B
nepudepruuHmX JIEHKOLUTAaX He BU3HaYaeThes, lyso-Gb3 y mazmi Oubiine 20 HMOJIb/II.
Hemae kOHKpeTHMX peKOMEHAAIliN 110J10 OE3CUMITOMHUX T€TEPO3UTOTHHUX J1BYAT.
[Ipote pekoMeHI0BaHO MPOBOAUTH OIIHKY 3MIMIEHHS 1HAKTUBAIlI X-XpOMOCOMH 3 8-
pIYHOTO BIKY, a 3a HAsSBHOCTI HECTPHUATIUBOTO 3MIIICHHS Ha KOPHUCTHh EKCIpecii
myTtanTHOro ajenss GLA JOUIIBHO PO3MISIHYTH MOXIIMBICTD  CHELU(IUHOTO
JiKyBaHHS. 3a BIJACYTHOCTI 3MIIEHHS 1HaKTHUBalii X-XpOMOCOMH Ha KOPHUCTb

"https://www.has-sante.fr/jcms/p_3301584/en/maladie-de-fabry
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excrpecii myrantHoro anensi GLA ®3T He po3noynHaTUMYTh, aje KOxkHI 3—5 pokiB
HEO0OX1THO MPOBOJUTH KITHIYHUM MOHITOPHUHT. Y HiTed Ta MiUNTKIB 13 ()EHOTUIIOM
xBopoOou Dabpi 3 Mi3HIM MOYATKOM HeMae TmokazaHb s moyatky O3T abo
MIranaacTaToM.

8. Pexomengamii cay:kOum oxoponu 310poB's Ipaangii aas JiKyBaHHS
xBopoou Daopi, 2022 poxky (HSE Guidelines for the Treatment of Fabry
Disease)’.

Pexomenparii ciyx0u oxoponu 310poB'st [pnanmii 3 J1arHOCTHKYU Ta JIIKYBaHHS
xBopoOu Pabpi aiia nopocnux Jiarnos xBopoda dadpi miaATBEPIKY€ETHCS JHILE TO/II,
KOJIM TIPOJEMOHCTpoBaHO nediuuT anbda-ramakrosungazu A (a-Gal A); BusiBIeHO
naToreHHU BapianT reHa GLA. ['eHOTUITyBaHHS y KIHOK Ma€ Ba)KJIMBE 3HAUCHHS,
OCKUJIbKHU P1BHI (DEPMEHTIB y )KIHOK-T€TEPO3UTOT MOXKYTh OYTH B MEKaX HOPMH, HABITh
AKIIO MAaIlieHTH MaioTh cuMmnTomu. Bapiantu reHa GLA HEBiIOMOro 3HAYE€HHS Y
MAII€HTIB 3 YPa)KEHHAM OJHOT0 OpraHy € JIIarHOCTUYHOIO MPo0JIeMot0. SKIIo /11aruo3
3aJIMIIAETHCS HEBU3HAYEHUM, HACTYIIHE MO’KHAa HaJaBaTH IS IiJITBEPKCHHS
MATOTEHHOCTI: OI0MCis ypa)KEHOTO OpraHy (HampuKIad, HUPKU YU CepIsl) s
JIEMOHCTpAIlli XapaKTEepHOiI KapTUHU HAKOIMMYEHHS 3a JOMOMOTOI0 EJIEKTPOHHOI
MIKpPOCKOITIT; XapaKTepHi 03HaKu KapaioMionatii mpu xsopobi ®adpi na MPT cepiis;
o3Haku HakornnueHHa Gb3 B ceui; piBHi J1130-Gb3 y mazmi >2,7 HM.

JlikyBanns. ®3T ana mopocnux (=16 pokiB) 13 MIATBEPIKEHUM J1arHO30M
xBopoba Dabpi Ta sKI BIANOBIAAIOTH KPUTEPISIM IMOYATKY JIIKYBAHHS: arajicuaasa
anbga 0,2 MI/Kr KOXHI1 JIBa THXKHI a00 arancuasza 6era 0,3-1,0 MI/Kr KOXH1 IBa THXKHI.
[lepopansHa Tepamiss ang jgopociaux (=16 pokiB) 13 MIATBEPAKEHHUM J11aTHO30M
xBopoOa ®abpi, siki MalOTh NMATOIEHHUN BapiaHT, IO MIAJAETHCA JIIKYBAHHIO Ta
BIJIOBIJIAIOTh KPUTEPISIM MOYATKY JIIKYBaHHSI Mirajacrarom: miranmactat 123 wmr (1
Karcysia) OJUH pa3 Ha JIeHb [IepOpaIbHO Yepe3 JEHb.

9. PexomeHpanii moa0 XiarHOCTHKH Ta JIIKYBaHHS XBopoOu ®Daopi y
negiaTpUYHUX mNamieHTiB: A0KymMeHT Komitery 3 pigkicHUX 3aXBOPHOBaHb
Bpa3uiabcbkoro ToBapucta Hedpodiorii, 2022 poxy (Recommendations for the
diagnosis and management of Fabry disease in pediatric patients: a document
from the Rare Diseases Committee of the Brazilian Society of Nephrology
(Comdora-SBN))%.

[le#t xoHCceHCyc € iHimiatmBor KomiTeTy 3 pIOKICHHX 3aXBOPIOBaHb
bpasuibcbkoro ToapuctBa Hedposorii (Comdora — SBN), cnpsimoBaHoio Ha
CTaHJApTU3AIlI0 PEKOMEHAAIIN 1MIOA0 ypa)XXeHHs HUPOK mpu xBopobi dadpi 3 pek
IISIMU III0JI0 A1arHOCTUKHU Ta JIIKYBaHHS MMEI1aTPUYHUX MAI[I€HTIB.

Pekomenpamii 1100 moyatky crneuu@iyHoro JikyBaHHs: Y  memiarpii
HaNHOUIBIIIO OCOOIMBICTIO € MOMEHT, KOJIHM MTOKa3aHo creudiyHe JiKyBaHHs. MeToro
crienu(19yHOTO JIIKYBaHHS € JIOCUTh PaHHIN MOYaTOK, 1100 0OMEXUTH ab0 3amo0IrTv
HE3BOPOTHOMY TMOIIKO/PKCHHIO TKAaHWH Ta 3BECTH 1O MIHIMyMy CHUMIITOMHU
3aXBOPIOBAHHS, BPIBHOBAXKYIOUM PHU3HK MOOIYHMX €(eKTiB Ta AUCKOMGPOPT BIf
MEMKaMEHTO3HOTO JIiKyBaHHs. CrerudiuHi MeToAu JTiKyBaHHs B nieaiaTpii aius O3T

"https://www.hse.ie/eng/about/who/acute-hospitals-division/drugs-management-programme/protocols/hse-guidelines-for-the-treatment-of-fabry-
disease.pdf
$https://www.scielo.br/j/jbn/a/w4dPBHwvcPQRTbzHCz5SQNLw/?format=pdf&lang=en
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BKJIFOYAIOTH arajicuyiasy ainb(da i arancuaasy O6eTa, 1 CXBaJIeH1 IS iTel BIKOM Bijg 7 i
8 pokiB, BIANMOBIMHO. TakoX JOCTYMHUW TMEpOpaIbHUM IIAalepoH, MirajgacTar,
703BOJIEHUH 3 16-piuHOro BiKy, ajle HOro BUKOPUCTAHHS OOMEXKEHE MallieHTaMu 3
MICCEHC-MYTaIlIIMH, YyTJIMBUMH 0 JIKapChKOT0 3ac00y.

PexoMmeHnaliii juisl mami€eHTiB 13 cuMOTOMaMu: iM ciij po3mouunHatd O3T
HE3aJIeXKHO BiJ] CTaTi Ta HaBITh 32 HAIBHOCTI Jierkux cumnTomiB. [1{og0o nokazans ass
ypaKEHHsI HUPOK, TO B MeMiaTpii 1ii MOKa3aHHS BIIPIZHSAIOTHCSA BiJl MOKa3aHb s
nopocnux. Takum uYMHOM, OIONCIA HHUPKH MOXE JOIMOMOTTH BHPIIIMTH, YU
PO3MOYMHATH JIIKYBaHHS Y JITEH, 0 MOKe OyTH MOKa3aHO 3a HAsIBHOCTI BiJIKJIaJICHb
GL3 y HupkoBiii TkaHuHI. Pexomenaariii ais 6€3CMMIITOMHUX MAIIEATIB: Y TMAIlIE€HTIB
3 MATBEP/DKEHUM JAiarHo30oM xBopoOu dalpi, ane mpu BIACYTHOCTI CHMIITOMIB
3aXBOPIOBAHHS, MOKa3aHHs 10 novyatky 3T € mpeameTom 0OroBOpeHHs.

Xnonuukam 13 k1acuuHoro mytamiero 3T nokazano 3 7-8 pokis. Lle mokazaHHs
IPYHTYEThCS Ha pe3yibTaTax Oiorcii HUPOK Ta JOCHiKeHHsX BiamoBiai Ha O3T.
OpHak aesiki aBTOpH, SIK 1 paHiie, pekoMeHaytoTs nounHatu ®3T y Bimi crapuie 16
POKIB, B TOM Yac sIK 1HIII PO3MIISIaI0Th MOXKIIUBICTh ToyaTtky M3T y 6e3CUuMIITOMHUX
XJIOMYUKIB 3 maroreHHUM BapiantoM GLA, ciMelHUM aHaMHE30M TSKKOTO
3aXBOPIOBAHHS Yy YOJIOBIKIB, HEBHU3HAYCHOIO AKTUBHICTIO alib(ha-rajakTo3ujia3v Ta
lyso-GL3 B mma3zmi > 20 HMOJIB/II.

[Touatok JikyBaHHS y XJIOMYHUKIB 0 7 POKIB J0CI € CynepewinBUM. MOXKIIHUBO,
NiArpyna ux MAali€HTiB, Y SKUX € CHIBICHYBaHHS NMOTEHUIMHUX (DAKTOPIB PUBHKY
PO3BUTKY OUIBII TSXKKUX (POPM 3aXBOPIOBAHHS, TaKMX K HAasBHICTh KJIACHYHOTO
dbeHoTuny, nyxe 3HMKEHA a0d0 BIACYTHS ()epMEHTATUBHA aKTUBHICTb, JAYXE BUCOKI
piBHi lyso-GL3 y ma3mi Ta ciMeitnuid anamHe3 TsKKoi hopmu xBopoou dadpi Mmoxke
nonoMortu po3novyatd 3T Ha OuTklI paHHIA cTaali. TakuM mamieHTaMm Moxe OyTu
MOKa3aHe TICTOJIOTIYHE JOCHIPKCHHS HHUPOK JUIsl BUPIIMICHHS MUTAHHS 100
TeparneBTUIHOI miaTpuMkn. OMHAK, OCKIIBKHM JOCIHKEHD 3a yYacTiO TMAI€HTIB i€l
BIKOBOI I'PYITH HE MPOBOINIIOCS, HUHI HEMOKJIMBO JaTH Oy 1b-SAK1 peKOMEH/ Al 11010
novyatky @3T y uux BUnagkax.

VY 6e3cMMNTOMHUX JIBYATOK HeMae JaHux 110,10 noyatky ®3T. OgHak, 3aJ1eKHO
BIJl TSDKKOCT1 MyTarlii B ciM'i, mporpecytouoro 30uibmenHs i30-GL3 y mna3zmi abo
3MIIIEHHS 1HAKTUBAIllT X-XpOMOCOMHU Ha KOPUCTh €KCIIPECii MyTaHTHOTO aJIelisi TeHY
GLA 3a pesynbratoMm XCI-TecTyBaHHS, MOYXKHA BBa)KaTH MOKAa3aHHSAM JUI MOYATKY
@®3T. 3Harouu, MO 3aTyYeHHS HUPKOBOI TKAHWHU MOXKE MEpEeAyBaTH I1IBUIIEHHIO
piBHs lyso-GL3 B mia3mi, ricToJIOTis HUPOK MOKe OyTH 1€ O11bII paHHIM KPUTEPIEM
JUTSl yXBaJIGHHS PIlLIEHHS PO MMOYaTOK JIIKyBaHHS y A1B4at. MoxuBicTh noyatky @3T
y JiTed 3 Hedpomariero e 10 MOSBH MIKpPOATbOyMiHypli Oyna O i17eaabHOI0 IS
3ano0iraHHs OUIbII BUPAXKEHOI HUPKOBOI HEIOCTATHOCTI B MailOyTHhOMY. 181 1IbOTO
NOTpiOHA OCTATOYHA JIIATHOCTHKA Ta HASIBHICTh TaKUX (DaKTOPIB, SIK MM1IBUILICHHS PiBHS
lyso-GL3 y ma3wmi, rmomepyssipHa rinepdinbrpartis, Biakmnanenas GL3 y HUpKoBii
TKaHUHI a00 O3HaKW PAHHKOI HUPKOBOI HEAOCTATHOCTI, OCKUIBKHA OYIKYETHCS
HOJIOLIUTYPISL.

Pexomenmargi Jurd marmicHTiB 13 QEHOTHIIOM 3 IMi3HIM ITOYAaTKOM: ITAI[ICHTHA 3
dbenotunom xpopobu dadpi 3 mi3HIM TOYATKOM (aTeHYHOBaH1 a00 3 Mi3HIM MOYaTKOM),
BUSIBJICHI TPH HEOHATAJbHOMY CKPUHIHTY a0o0 CIMEHHOMY CKpUHIHTY, MOBUHHI
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nepeOyBaTH i HarjasA0M Ta MOYMHATHU JIIKYBAaHHS 3a HAABHOCTI Oy/b-SKHX MPOSIBIB
3aXBOPIOBAHHS, HABITH HE3HAUHUX.

PexoMeHnalii /il mali€HTiB 3 BapiaHTaMU HEBIJIOMOTO 3HAYEHHs: Y BHUIIAJKY
MAII€HTIB 3 BaplaHTaMU HEBIJIOMOTO 3HAYEHHSI, BUSIBJICHUX MPU HEOHATaIbHOMY a00
CIMEMHOMY CKpUHIHTY, XapaKTepUCTHKA BapilaHTa Ta 00CTEKEHHS WICHIB CIM'T MOXKYThb
JIOTIOMOTTH TIepeI0aYMTH MATOTCHHICTh BaplaHTy Ta COPHUATH MPU3HAYCHHIO OUIBII
cnenupiyHOTO TECTy Ta MOYATKy JIKYBaHHS. Y BHUIIaJKaX, KOJIM HEMAE MOXKIUBOCTI
JOCTDKYBaTH wWieHiB ciM'T, iaeambHuM Oyino O mpoBecTH (PyHKIIOHAIbHE
JOCTIPKEHHSI BapiaHTa, aje HOro MOXXHa BHUBECTH 3a JOMOMOTOI0 IHCTPYMEHTIB
nependadeHHs “in silico” Ta 3icTaBUTH PEHOTHU 3 TEHOTHUIIOM.

3) AaHi MOA0 €KOHOMIYHOI JAOUIJIBLHOCTI B YaCTHHI e)eKTMBHOCTI BUTPAT
BUKOPHMCTAHHA JIKApPCbKOro 3aco0y BiJANIOBIIHO 10 PEKOMEHA0BAHOI WIKAJHU
rPAaHMYHUX 3HAYEHb IHKPEMEHTAJBLHOI0 NMOKa3HMKA e(eKTHBHOCTI BHUTpPAT B
Ykpaini

EdexTuBHICcTh BUTpAT arajicujasu 0era B JOChe OyIia OIlIHEeHA 13 3aCTOCYBaHHSIM
JIBOX METOJIB (HapMaKOCKOHOMIYHOTO aHalli3y: METOJy MiHiMi3allii BUTpaT (cost
minimization) Ipu MOPIBHSHHI 3 arajicuja3or aibda Ta METOy BUTPATU-KOPUCTH
(cost-utility) B sSikOMy OIIIHIOBAJHUCSl JOJaHI POKHU KUTTS, CKOPUTOBAHI 3a SIKICTIO
(QALY), siKi nonae naiieHTy 3aCTOCYBaHHsI arajicuaa3u 0era y mOpiBHSAHHI 3 KPaIoko
HIATPUMYIOUOI0 Teparieto. Bubip Metoay MiHiMi3allil BUTpaT 3asBHUK OOTPYHTYBaB
TUM, 1110 €()eKTUBHICTh Ta O€3MeKa JIIKapChKUX 3ac001B arajicuaa3a 0era Ta arajicujaasa
anb(Qa € 31cTaBHO. BuOip MeTo1y BUTPATU-KOPUCTD Y 1OChE OOTPYHTOBYETHCS TUM,
10 TOPIBHSAHO 3 KPAaLIOK MIATPUMYIOUOK Tepami€ld €(EeKTHBHICTh JIIKAPChKOTO
3aco0y arancujaasza 0era € BUIIOM0, a Oe3MeKa MOPIBHIOBAHUX MEIUYHUX TEXHOJIOT1H €
B LIUIOMY 3ICTaBHOIO Ta 0€3 O3HAK TOTO, IO PI3HUIL y Pe3yJbTaTl € CTATUCTUYHO
3HAYYIIOI0.

OckiJIbKH JiKapCchKuil 3aci0 arancuiasza 0eTa JOCTYITHUN HA PUHKY Yy 2 dopmax
BUITYCKY, 5 Mr Ta 35 Mr, Juisi ONTUMI3alii cTpaTerii BUKOPHUCTAHHS Mpenapary
3asIBHUKOM OYJIO PO3MJISTHYTO 3aJIeKHICTH I[IHU BiJl Bard Maifi€HTa y pi3HOMY BIIll.
Kinbkicte (nakoHiB Oyna 3aoKpyrjieHa y OUIBIIY CTOPOHY, OCKUIBKH BIJKpUTA
ylhakoBKa He mijJisirae 30epiraHHiO Ta HE AUIMTHCS Mk mariieHTamu. s BuOopy
ONTUMAJIBHOI CTpaTerii KOMOIHYBaHHS PI3HUX (OPM BHITYCKY JIIKaApPCHKOTO 3aco0y
arancujasa 0era 3assBHUKOM OYJI0 MPOTECTOBAHO 2 MOXKIIMBI CIieHapii KOMOIHYBaHHS.
B nepmiomy cueHapii mpiopuTeT BiAaBaBCs YIAKOBIII M0 5 MT, y IpyroMy - yIakoBII
1o 35 Mmr, Ipyruii clieHapiii MoIeIFOBaHHS BUSBUBCS O1JIbIII EKOHOMIYHO €(DEKTUBHUM
Ta CTaB OCHOBOIO ISl MOAAJBIINX PO3PAXYHKIB.

DapMaKOEKOHOMIUHI PO3PaXyHKU METOJOM BHUTPATH-KOPUCTHh 0a3ylOThCs Ha
Mozeni MapkoBa 3 pIYHMMHU LMKJIAMH Ta MOXUTTEBUM YaCOBUM TOpPU30HTOM (54
poku). Y mozeni MapkoBa MoKa3HUKHU BUTPAT 1 €EeKTUBHOCTI Oyl JUCKOHTOBAHI 32
cTaBKOIO 3%. Y Mojeb BKIIFOYEHO TUTHKH MPSMi BUTPATH.

Ctpyktypa  (¢dapMakOeKOHOMIYHOI  MOJENI  METOJIOM  BHUTPATU-KOPUCTH
nepeadavae OMUHAMIATH CTaHIB: CHMITOMH BIJICYTHI; akpomapectesii, Ouib;
cumnromu HasiBHI (rimeptpodis JIII, XXH [-IV craaii, 3mMiHu 0i1710i MO3KOBOI
pedoBuHN); TepMmiHanbHa cTaaist XXH; cepueBo-cyauHHI MOALT; 1epeOpOoBacCKyIApHI
noii; TepMiHanbHa cTafiss XXH + ceprieBo-cyauHH1 oii; TepMinanbHa ctagis XXH
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+ 1epeOpoBacKyJISIpHI TOJIT; CEPIeBO-CYAUHHI MOl + 1epeOdpoBacKyIspHI MOIT;
tepMiHanbHa ctaaisi XXH + cepueBo-cynuHHI mojii + 1epeOdpoBacKyIspHI MOIIi;
cMepTh. [larienTr po3MOYNHAIOTE PYX Y MEKaxX MOJIeN Y Billi 46 pOKiB, 1110 BiIIOBIIA€
cepeaHbOMY BIKY MarfieHTiB y gociimkeaHi NCT00074984.

PesynbraTu hapMakoeKOHOMIYHOTO aHalli3y METOJIOM MiHIMi3allli BUTpAT MpHU
MOpIBHSHHI arajcujaasu Oera 3 arajicuaa3or anb(da, a TakoX METOIy BUTPATH-
KOPHUCTh 13 3aCTOCYBaHHSAM Mojeial MapkoBa TIpyd TIOPIBHSHHI 3  Kpallloro
HiATPUMYIOUOIO TEPAII€l0 3a TaHUMU 3asBHUKA HaBeJleHO y Ta0mmi 12.

Ta6mui 12. Pesynpratu hapMakoeKOHOMIYHOTO aHaJli3y arajicujaasu 0era 3a JaHuMU
3aBHHUKA

Eran | Po3gin Omnmuc

1 Beryn Oyinosana mexuonoeis: arajicuaasa Oera + Kpama MiITpUMyrda
Teparis.
Komnapamopu:

1) arancupaasa anbga + Kpaia niaTpuMyroda Teparis;

2) Kpaia migTpuMyroda Tepartis.

Monens MiHIMI3allil BUTpAT Ta epexoay Mix ctanamu MapkoBa Oyio
noOynoBano B MS Excel.

2 Konrekct LlinboBa moOmymsIis: OOpOCHi Ta JITH BIKOM Bil 8 pOKIB 3
JIOCITI JKSHHS HiATBEpPKEHOI0 XBOpoOoro Padpi (medinur anbha-ranakTo3naasu
A).

®apMaKOEKOHOMIYHHAN aHaJli3 TMPOBENEHO 3 TMEPCIEKTUBH CHUCTEMHU
OXOPOHHU 370POB’sl — IeP>KaBHOTO TJIATHHKA.

YacoBuil TOpU30HT MOJEIIOBAHHS aHANI3y METOJOM MiHIMi3allil
BUTpaT (MOPIBHAHO 3 arajcuja3ol aib(a) cTaHOBUTH | pik Ta
METOJIOM BUTPATU-KOPUCTh 54 pOKM TMOPIBHSHO 3 Kpallor
HiATPUMYIOUOIO TEpari€lo, BPaXOBYIOUH, IO CEepeaHiil moyaTKoBUH
BIK MallI€HTIB y MOJENl CTaHOBUTh 46 pOKIB (Ha OCHOBI JaHUX
Banikazemi et al., 20073! (mocmimxenast NCT00074984)).

CraBka IMCKOHTYBaHHS Ul BUTpPAT Ta pe3yJbTaTiB IPHU NOPIBHIHHI 3
JKapChbKUM 3ac000M arancumasa aiabha — 3%.

Ananiz memooom Mminimizayii eumpam (NOPIGHAHO 3 A2ACUOA3010
anvgha)

Jani moao epekTUBHOCTI:

Kriniuna edeKTUBHICTD ISl TIOMYJIAIII MAIIEHTIB YOJIOBIYOi CTaTi
Germain et al, 2019%% mis MOMYJISAIIl TAIi€HTIB JKIHOYO1 CTaTi
Germain et al, 2019% nna momynsamii gutsadoro Bixy Spada et al,
20188,

JlaHi momo 6e3rmexu:

81 Maryam Banikazemi et al. Agalsidase-beta therapy for advanced Fabry disease: a randomized trial. Ann Intern Med. 2007 Jan 16;146(2):77-86. doi:
10.7326/0003-4819-146-2-200701160-00148.

82Germain DP, Elliott PM, Falissard B, Fomin VV, Hilz MJ, Jovanovic A, Kantola I, Linhart A, Mignani R, Namdar M, Nowak A, Oliveira JP, Pieroni
M, Viana-Baptista M, Wanner C, Spada M. The effect of enzyme replacement therapy on clinical outcomes in male patients with Fabry disease: A
systematic literature review by a European panel of experts. Mol Genet Metab Rep. 2019 Feb 6;19:100454. doi: 10.1016/j.ymgmr.2019.100454. PMID:
30775256; PMCID: PMC6365982.

$3Germain DP, Arad M, Burlina A, Elliott PM, Falissard B, Feldt-Rasmussen U, Hilz MJ, Hughes DA, Ortiz A, Wanner C, Weidemann F, Spada M.
The effect of enzyme replacement therapy on clinical outcomes in female patients with Fabry disease - A systematic literature review by a European
panel of experts. Mol Genet Metab. 2019 Mar;126(3):224-235. doi: 10.1016/j.ymgme.2018.09.007. Epub 2018 Sep 27. PMID: 30413388.

%Spada M, Baron R, Elliott PM, Falissard B, Hilz MJ, Monserrat L, Tondel C, Tylki-Szymanska A, Wanner C, Germain DP. The effect of enzyme
replacement therapy on clinical outcomes in paediatric patients with Fabry disease - A systematic literature review by a European panel of experts. Mol
Genet Metab. 2019 Mar;126(3):212-223. doi: 10.1016/j.ymgme.2018.04.007. Epub 2018 Apr 26. PMID: 29785937.
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Ouinka nmapameTpiB 3arajgbHoi Ta/abo cnerudivnoi 6e3nekun Wyatt et
al, 2012%: Linthorst et al, 2004%°; Smid et al, 2013%’; Vedder et al,
2008%8: Arends et al, 2018%.

AHnaniz  memooom  GumMpamMu-KOpucmy
nRIOMPUMYIOU0I0 MePaniero)

Jani moo epexrusHoCTi: Rombach et al., 20132, Banikazemi et al.,
2007°!, NICE committee papers “Migalastat for treating Fabry disease
[ID 868]. Evaluation Report™?, 3pir HTA consulting “Analiza
ekonomiczna. Agalzydaza beta (FABRAZYME®) w leczeniu
choroby Fabry’ego™-.

Hani momao kopucHocti: Rombach et al., 2013, 3Bit HTA consulting
“Analiza ekonomiczna. Agalzydaza beta (FABRAZYME®) w
leczeniu choroby Fabry’ego”.

3a pe3ynbraTaMyd €eKOHOMIYHOI OLIIHKH y MeXaX 54-pidyHOT0 YacoBOTO
TOPU30HTY OYJIO OTPHUMAHO PE3yiIbTaT:

(nopisuano 3 Kpaworwo

Bes ypaxyBanHs 3MiHH
HMOBIpHOCTEH MepexoIiB Mixk

3 ypaxyBaHHSIM 3MiHU
HMOBIpHOCTEH MEpeX0aiB Mixk

CTaHaMU B 4aci

CTaHaMH B 4aci

Kpama Arancupmasa Kpama Arancupmasa
miATpUMYOYa Oera miATpUMYOYa Oera
Tepartist Tepartist
LYS 16,61 17,69 16,60 17,95
QALY | 11,06 15,31 11,05 15,56

Arancumaza 0era MOPIBHSHO 3 KpPaIloOl MIATPUMYIOUOIO0 TEpaIie€ro
3a0e3mne3neuye /Ui Mali€HTIB BIKOM Bij 8 pokiB 3 XxBopoboro dadpi 3
JMCKOHTYBaHHSM Oe3 ypaxyBaHHs 3MiHM WMOBIpHOCTEH MepexojiiB
MK craHamMmu B daci gomartkoBi 1,08 LYS Tta 4,25 QALY, 3
ypaxyBaHHSIM 3MiHM MMOBIpHOCTEH MEpeXo/iB MK CTaHAMHU B Yaci —
moxatkoBi 1,35 LYS ta 4,51 QALY.
Kareropii BUTpar, 1110 BKJIIOYEH1 Y MOJIEIb!
Ananiz memooom Mminimizayii eumpam (NOPIGHAHO 3 A2AICUOA30I0
anvga)

® BUTpATH Ha 3asBJIEHUI JIIKapCchbKUii 3aci0 (arancuasa 6era);

® BUTpaTH Ha JIKapchbKUM 3acid MOpIBHAHHA (araicujaasa

anbga).

Ananiz  memooom

3 PozpaxyHnox
BUTpAT

BUMPAMU-KOPUCMb  (NOPIBHAHO 3 KPAWoio

85Wyatt K, Henley W, Anderson L, Anderson R, Nikolaou V, Stein K, Klinger L, Hughes D, Waldek S, Lachmann R, Mehta A, Vellodi A, Logan S.
The effectiveness and cost-effectiveness of enzyme and substrate replacement therapies: a longitudinal cohort study of people with lysosomal storage
disorders. Health Technol Assess. 2012;16(39):1-543. doi: 10.3310/htal6390. PMID: 23089251.

%Linthorst GE, Hollak CE, Donker-Koopman WE, Strijland A, Aerts JM. Enzyme therapy for Fabry disease: neutralizing antibodies toward agalsidase
alpha and beta. Kidney Int. 2004 Oct;66(4):1589-95. doi: 10.1111/j.1523-1755.2004.00924.x. PMID: 15458455.

8Smid BE, Hoogendijk SL, Wijburg FA, Hollak CE, Linthorst GE. A revised home treatment algorithm for Fabry disease: influence of antibody
formation. Mol Genet Metab. 2013 Feb;108(2):132-7. doi: 10.1016/j.ymgme.2012.12.005. Epub 2012 Dec 28. PMID: 23332169.

8Vedder AC, Breunig F, Donker-Koopman WE, Mills K, Young E, Winchester B, Ten Berge 1J, Groener JE, Aerts JM, Wanner C, Hollak CE.
Treatment of Fabry disease with different dosing regimens of agalsidase: effects on antibody formation and GL-3. Mol Genet Metab. 2008
Jul;94(3):319-25. doi: 10.1016/j.ymgme.2008.03.003. Epub 2008 Apr 18. PMID: 18424138.

8 Arends M, Biegstraaten M, Wanner C, Sirrs S, Mehta A, Elliott PM, Oder D, Watkinson OT, Bichet DG, Khan A, Iwanochko M, Vaz FM, van
Kuilenburg ABP, West ML, Hughes DA, Hollak CEM. Agalsidase alfa versus agalsidase beta for the treatment of Fabry disease: an international cohort
study. J Med Genet. 2018 May;55(5):351-358. doi: 10.1136/jmedgenet-2017-104863. Epub 2018 Feb 7. PMID: 29437868; PMCID: PMC5931248.

% Rombach, S.M., Hollak, C.E., Linthorst, G.E. et al. Cost-effectiveness of enzyme replacement therapy for Fabry disease. Orphanet J Rare Dis 8, 29
(2013). https://doi.org/10.1186/1750-1172-8-29

1 Maryam Banikazemi et al. Agalsidase-beta therapy for advanced Fabry disease: a randomized trial. Ann Intern Med. 2007 Jan 16;146(2):77-86. doi:
10.7326/0003-4819-146-2-200701160-00148.

°2 https://www.nice.org.uk/guidance/hst4/documents/committee-papers

93 https://bipold.aotm.gov.pl/assets/files/zlecenia_mz/2018/202/AW/202_AW_3_0T.4331.39.2018_Fabrazyme_AE_29.11.2018.pdf
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RIOMPUMYIOUOI0 MePaniero)

® BUTpATH Ha 3asBJICHUH JIiKapCchbKHii 3aci0 (arancuaasza 6eta);

® BHUTPATH Ha Kpally MATPUMYIOUY Tepariio (amOyigaTopHa
jnoromora  (KoHCynbTamii  JtikapiB,  jnabopaTtopHa  Ta
IHCTpyMEHTAJIbHA J1arHOCTHKA), (hapMaKOJIOTidHE JIKYBaHHS
(1ATI®/BPA, 3ue60mr0t04i 3aco0u, cTaTuHu, 6eTa-0JI0KaTOpH,
aHTHarperaHTu, 3acoOu, 110 BIUIMBAIOTH HA MEPUCTAIbTHKY
KUAIIKiBHUKA, Oyokatopu H2-penenrtopis), Tapuu nporpamu
JEp>KaBHUX FapaHTid MEAUYHOTO OOCIyTOBYBaHHS HACEJICHHS
y 2023 pori, mo nependavaroTh Tapudikaiio 3a JIKyBaHHI
Tiel YW 1HIIOI Tmarosorii, Ta/abo IiHW Ha Mpenaparu 3
BIJIMOBITHUX JIEP’)KaBHUX PEECTPIB, IO JIeKAaThb B OCHOBI
MiIXO/IB JIKYBaHHs 3TiTHO 3 BITYM3HSHUMH CTaHIapTaMH
MEIAMYHOT IOTIOMOTH/TIPOTOKOJIAMH JTIKYBaHHS (B TOMY YHUCITI
MEANYHI TOCTYTH)).

3asBHUKOM 3aIllpONOHOBAHA 10 PO3TJISAY I[IHOBA IMPOIO3MIIIS, SKa
BIJIMOBia€ OCTAaHHINM 3aKyMiBENbHIN I[IHI 13 CUCTEMH EJIEKTPOHHUX
3aKyIiBesb Prozorro i cTaHOBUTH:

e 80 316,50 rpu 3a dmakon 35 M4,

e 13 395,26 rpH 3a ¢aakon 5 Mr’.

ButpaTtu Ha komnapaTtop:

e arancujaasa anb(da — 1iHa 3 PeecTpy onToBO-BIAMYCKHHUX I[iH
(39 135,56 rpH 3a ¢uakon 3,5 mr (maka3 MO3 Vkpaiau Bijg
12.04.2018 Ne 708));

® Kpamia MiATpUMYIOYa Teparlis — Tapu(u mporpamMu Aep>kaBHUX
rapaHTii MeIWYHOro OOCIyroByBaHHs HaceleHHs y 2023
porli, TMepenik TpaHUYHUX ONTOBO-BIAMYCKHUX IIIH Ha
JiKapchki  3aco0u, fAKI OiUIAraloTh  peiMOypcarii  3a
IPOTPaMOI0 JepKaBHUX rapafTii MEJINIHOTO
oOciyroByBaHHs HacesleHHs ctaHoM Ha 03 smumnus 2023 poky
(maxa3z MO3 VYkpaiau Big 05.07.2023 poky Ne 1222), peectp
BIJJOMOCTEH IIOJI0 TPAaHWYHUX ONTOBO-BIAMYCKHUX I[IH Ha
JesIKl JIIKapChKi 3ac00M, IO 3aKYIMOBYIOTHCS 3a OMO/KETHI
KOIITH Ta MIUIATaloTh pedepeHTHOMY I[IHOYTBOPEHHIO,
ctanoM Ha 01 mororo 2023 poky (Hakaz3 MO3 Ykpainu Bia
28.02.2023 poxy Ne 408).

CykynHl BUTpaTH Ha TOPU30HT MOJENIOBaHHI 54 poku 3
JTUCKOHTYBaHHAM 3%:

be3 ypaxyBaHHS 3MiHU 3 ypaxyBaHHAM 3MiHH
IMOBIpHOCTEH Mepexo/1iB Mixk HMOBIpHOCTEH MepexXoiB Mixk
CTaHaMH B 4aci CTaHaMH B 4aci
Kpama Arancuiasa Kpama Arancumasa
miaTpuMyroda | Oera miaTpuMyroda | Oera
Tepamist Teparnist

CykymHi 211371,22 81 805 685,36 | 207 641,78 82 995 600,03

BHUTpATH, IPH

PisHuIIs 81594 314,14 82787 958,25

BHUTpAT, 'PH

4 Pesynbpratn Ananiz memooom minimizayii eumpam (NOPIGHAHO 3 A2ACUOA30H0

‘1liHa 3 eNEKTPOHHOI CUCTeMH MyOIiYHUX 3aKYHiBENb BiMOBIHO 10 TOPTIB 3a mpeameToM 3akymisii “JK 021:2015 — 33600000-6 dapmanesTuana
npoxaykuist (Arancunasa 6era 35 mr)”, 3amoBruk — JAI1 “Menuuni 3akyniBni Ykpainu”, 1orosip npo 3akymisiio Bixg 13.10.2021 Ne09/287-10/2021:
https://prozorro.gov.ua/tender/UA-2021-09-09-012871-c
liHa 3 eNEKTPOHHOI CUCTEMH MyOIiYHUX 3aKyMiBENb BiMOBIHO 10 TOPTiB 3a mpeameToM 3akymisii “AK 021:2015 — 33600000-6 dapmanesTuana
npoaykuist (Arancumasa Oera 5 mr)”, 3amoBHuK — JI1 “Menuuni 3akymiBiai Ykpainu”, porosip npo 3akymisimo Big 13.10.2021 Ne09/290-10/2021:
https://prozorro.gov.ua/tender/UA-2021-09-09-012812-c
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anvgha)
Butpatu Ha 3acTocyBaHHS JIIKapChbKOTo 3aco0y araicupaaza Oera Ha
OJIHOTO TIAIlliEHTa 3a YMOBH KOMOiHyBaHHA (OPM BHUITYCKY
JKapChKOTO 3ac00y, a caMe — YITaKOBKU 35 MT Ta 5 MT, 3aJIe)KHO BiJl
cTaTi, BIKy Ta Macu TiJla Ha PIYHUN KypC JIKYBaHHS 3HaXOASATHCS B
MeXKax:

o s autrHM — Big 2 088 229,00 rpH no 4 176 458,00 rpH;

e s nopocinoro — Big 3 829 612,80 rpa 1o 5 221 288,28 rpH.
Butpartu Ha 3acTocyBaHHS JIIKapChbKOTO 3ac00y arajicuiasa aibda Ha
OJTHOTO TAIli€HTA 3aJISKHO BiJI CTaTi, BIKy Ta MAacH TiJIa Ha pIYHHIA Kype
JKYBaHHS 3HAXO/ATHCS B MEXax:

o s qutraM — Big 2 035 049,12 rpu no 4 070 098,24 rpH;

e 151 fopociioro — Big 4 070 098,24 rpu 1o 5 087 622,80 rpH.
Pi3HuIl BUTpAT Ha 3aCTOCYBaHHS arajicyia3u Oera TMOpPIBHSAHO i3
3aCTOCYBaHHSIM arajicujia3u anb(a Ha OJTHOTO MALlI€HTA TUTSUOTO BIKY
3aJIe)KHO BiJ CTaTi, BIKy Ta MacH Tija Ha PIYHUHA KypC JIKyBaHHS
CcTaHOBUTH Bix -616 067,92 rpH mo 428 762,36 TpH; Ha OIHOTO
JIOPOCIIOTo matienTa — Bix -562 888,04 rpu m0 133 665,48 rpH.

I3 BUKOpPHUCTaHHSM CEpeIHIX IMOKAa3HWKIB MacH TiJla Ta HEOOXiJTHOT
KUTBKOCTI1 ()JIAKOHIB JIIKAPCHKUX 3aCO01B BUTPATH HA OJTHOTO MAIli€HTa
Ha PIYHUHN KypC JIKyBaHHS CTAHOBJIATH:

[omystuis Arancunasza 6era, | Araicupasa PizHuus, rpH
TpH anbga, TpH

Jitu 2997 538,79 3109 102,82 -111 564,04

Jopocai 4 611923,25 4748 447,95 -136 524,70

Ananiz  memooom  eumpamu-kopucmv  (NOPIGHAHO 3  Kpauwjoro
RIOMPUMYIOUOI0 MEePani€io)
InkpemenTanbHMI noka3Huk epextuBHocTi BUTpar ICER:
e 0e3 ypaxyBaHHS 3MiHU HMOBIpHOCTEH NIepexo/1iB MK CTaHAMU
B yaci — 19 201 515,50 rpa/QALY;
® 3 ypaxyBaHHSM 3MiHU MMOBIpHOCTEN Mepexo/liB Mk cTaHAMU
B yaci — 18 370 099,01 rpu/QALY.

AHati3 YyTJIMBOCTI:

Ananiz memooom Mminimizayii eumpam (NOPIGHAHO 3 A2AICUOA30I0
anvga)

3asBHUKOM OyJi0 TPOBEACHO OMHOGMAKTOPHUN aHai3 YyTIUBOCTI.
[TpoBeneHMit aHai3 YyTIUBOCTI BKJIFOYAB aHANI3 3MiHU JIBOX BX1THHUX
rmapameTpiB, a came 3MIHU I[iHU Ha arajicujasy ajibda Ta arajicuaasy
oera 110 +/-25%.

Ananis  memooom  eumpamu-Kopucms  (HOPIGHAHO 3  KpAujoro
RIOMPUMYIOUOI0 MePani€io)

3asBHUKOM OyJ0 TPOBEACHO OMHOGMAKTOPHUN aHali3 YyTIUBOCTI.
[TpoBenenuil aHami3 YyTJIMBOCTI BKJIIOYAB aHali3 3MIHH TaKUX
rmapamMeTpiB: MOYATKOBUHM BIK, MOYATKOBUM PO3MOMLUI TAIIEHTIB 3a
CTaHaMH, YacTKa YOJIOBIKiB, TOKa3HUKH KOPHCHOCTI, €eKTUBHICTh
@3T, uina arancuaasu 0eta, CTaBKU AUCKOHTYBaHHS Ta HMOBIPHOCTI
MIEPEXO/IiB MI>K CTAHAMHU.

3a BUCHOBKOM 3asBHHKA, HAaHOUILIIMK BIIMB Ha noka3Huk ICER mae
BapTicth ®3T (ERT Cost) Ta mokazuuku kopucHocTi (utility rates) mst
craHiB  xBopobu Dabpi. Pesympratm aHamizy  4yTIMBOCTI
HiATBEPKYIOTh BUCHOBOK IPO Te, 1110 3aCTOCYBAHHS arajcujasu oera
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€ BUTPATHOIO TEXHOJIOTIEI0.
5 [TpunymeHHs 3asBHUKOM OyJa0 3po0JIeHO TPUNYIIEHHS TpPU  TMPOBEICHHI
aHajizy Ta pPO3paxyHKiB
00OMEKEeHHS Ananiz memooom Mminimizayii eumpam (NOPIGHAHO 3 A2ACUOA3Z0H0
aHajizy anvgha)

3asBHUKA, 1110
MAaroTh BILTUB Ha
pe3yibTaTi
aHayizy
e()eKTUBHOCTI
BUTpAT

1. BpaxoByrouu To# (hakT, 10 JOCITIKYBaHI penapaTH € 3iCTaBHUMHU
o0 epeKTUBHOCTI, podinro Oe3neKkn, MalTh OJHAKOBHUM CITOCIO
BBEJICHHS Ta PEXKUM JI03yBaHHS, MPUHAMAETHCS TIMOTE3a, M0 MPsAMI Ta
HenpsiMi BUTPATU € 1IGHTUYHHMH, HE BPAXOBYIOUU O€3MOCEpeHI0
BapTICTh JIIKAPCHKUX 3aCO0iB.

2. OCKUIbKM JaHl II0JI0 BIAMIHHOCTI Baru MAIli€HTIB 3 XBOPOOOIO
@®abpi Ta 3arampHOi TOMYJAMil BIACYTHI, IS PO3PAXyHKY
BUKOPUCTOBYBAIMCh NaHi JlepKaBHOi CIIy>kOU CTaTHCTHKM YKpainu®
[IOJI0 CepPeIHBOI Barum IPOMAISIH 3aJIEKHO BiJ CTaTli Ta BIKY JUIS
MamieHTiB crapmie 18 pokiB Ta JaHI MIOAO CEpPeaHIX IMOKa3HUKIB
(izsMuHOrO PO3BUTKY iTeil 11 mauieHtis Bin 8 10 17 pokis’’.

3. OckinpKu JiKapchbKui 3aci0 arancugaza 6eta JOCTYMHHUI Ha PUHKY
y ABOX (hopmax BHITYCKY — 5 MT Ta 35 MT, IJIs ONTHMI3allii cTparerii
BUKOPHUCTAHHS JIIKApChKOro 3aco0y OyJl0 PpO3IIISHYTO 3aJIeKHICTh
I[iHK BiJ Bard mamiedra y pizHomy Bimi. KinbkicTs (prakoniB Oyma
3a0KpyIJieHa y OLIbIIy CTOPOHY, OCKUIBKHM BIJKpPHTa yIMaKoBKa HE
mijIsrae 30epiraHHio Ta He JUTUTHCS MK IMalli€HTaMH.

4. JIns BubOpy ONTUMANIbHOI cTparterii KOMOIHYBaHHS pi3HUX (opM
BUITYCKY JIIKapChKOTO 3aco0y arancupasza Oera Oyino MpoTeCTOBAaHO
JIBA MOXJIMBI cleHapii koMOiHyBaHHS. B mepmomy cuenapii
MIPIOPUTET BIAABABCA YITAKOBIIL IO 5 MT, y APYTOMY — YITaKOBIIi 1m0 35
Mr. OCKiNbKU ApYyruil clieHapiii MOJEeNIOBaHHS BUSBHBCS OLIbII
€KOHOMIYHO €(EeKTUBHUM, BIH CTaB OCHOBOIO [UJISl TIOJAJIBIINX
PO3paxyHKiB.

Ananiz  memooom  eumpamu-Kopucms  (NOPIGHAHO 3  Kpawjoro
RIOMPUMYIOUOI0 MePani€io)

1. MonemntoBanHs nepebiry xsopoou @adbpi B eKOHOMIYHOMY aHai31
3niicHeHo HacamIiepea Ha ocHOBI Rombach et al., 2013a. V wiii crarti
Oyna mpejcTaBieHa MapKiBCbka MOIeNib de Novo, 3aCHOBaHa Ha JJaHUX
TOJUIaHJCHKUX MAIi€HTIB 13 XBopoOoro PDabpi moao WMoBIpHOCTEH
Mepexo/ly MK CTaHaMU Ta MOKa3HUKIB KOPUCHOCTI — Ha pe3yJbTaTax
MPOCIIEKTUBHO-PETPOCIIEKTUBHOIO JochikeHHss Rombach et al.,
2013b%%.

2. 3 ornsAqy Ha Te, 10 3a pe3yIbTaTaMu MOPIBHILHOTO aHami3y Oyio
BCTaHOBJIEHO, Oe3meka arajicuaasu Oera Ta Kpauloi HiATPUMYIOUOi
Tepartii € B I{IJIOMY 3iCTaBHOIO Ta 0€3 03HAK CTATUCTUYHOI 3HAUYIIIOCTI,
napaMmeTrpu Oe3neku y (apMakoeKOHOMIUHIH Mojeni He Oyno
BpPaxoOBaHO.

3. JxepenoM naHuX MIOAO MEPBUHHOTO PO3MOAUTY MAIIEHTIB 3a
cranamu 3710poB's € 3BIT HTA consulting “Analiza ekonomiczna.
Agalzydaza beta (FABRAZYME®) w leczeniu choroby Fabry’ego™.
4. BiimoBigHO A0 CTPYKTYpPH MOJEINi mepeadadaeThes, 0 PO3BUTOK
YCKIIQJHEHB € MOCTYIIOBUM — MaKCUMYM OJIHE HOBE YCKJIaTHECHHS Ha

% hitps://ukrstat.gov.ua/druk/publicat/kat_u/2020/zb/07/zb_cdhd_20.pdf

7 hitps://zakon.rada.gov.ua/laws/show/z1694-13#Text

% Rombach, S.M., Smid, B.E., Bouwman, M.G. et al. Long term enzyme replacement therapy for Fabry disease: effectiveness on kidney, heart and
brain. Orphanet J Rare Dis 8, 47 (2013). https://doi.org/10.1186/1750-1172-8-47
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CTajil0: TAIll€EHTH 31 CTaHy 3 OJHUM YCKJIQAHEHHSM MOXYTh
MporpecyBaTH JI0 CTaHy 3 JBOMA YCKJIAQJHEHHSMH, 3 SKOTO BOHHU
MOXYTh IMPOTpPECyBaTH 1O CTaHy 3 TphOMa YCKIAAHEHHSIMU (1€
HaliBaxumii craH). /i KOXKHOTO cTaHy mnependadeHa MOKIIMBICTD
3aJUIIMTUCSA B TOTOYHOMY CTaHi, a00 K IPOrpecyBaTH 10 HaCTYITHOTO
ctany. Perpecis He nepen0aueHa.

5. Ilepexin 10 craHy cMepTi BpaxOBaHUW B MOJEINi 3 TOYKHU 30pYy
IPUPOJHBOTO MEePediry/CMEePTHOCTI/MYIBTUILTIKATOPIB CMEPTHOCTI —
CMEpPTHICTh MOJIENIIOETHCA OKpPEeMO BiJ 3aJaHUX CTaHiB. BB
JIKyBaHHS Ha CMEPTHICTh BH3HAYCHHUU /IS CTaHiB: ‘“‘TepMiHalbHA
crazgis XXH”, “cepueBo-cyauHH1 nmofii”, “nepedpoBacKysspHi momii”.
6. Ctpykrypa Moneni BiApi3HSAETbes Bin mMojen B Rombach et al.,
2013, 30kpema TUM, IO perpecis 3aXBOprOBaHHS (TOOTO 3BOPOTHii
nepexia) He mepeadadeHa yepe3 He BpaxyBaHHS JIOJaTKOBOTO CTaHY
“TpaHCIUTaHTAIisl HUPKKH (apryMEHTAII€I0 100 HE BKJIIOYCHHS B
MOJIeIb IIbOTO CTaHy € Pe3yJbTaTH aHAJI3y KITBKOCTI MPOBEACHUX
TpaHCIUIaHTAIlid B YKpaiHi, 0 CBiYaTh IPO T€, IO TCOPETUYHUI
BIUIMB BpaxyBaHHS CTaHy ‘“‘TPAaHCIUIAHTAISI HUPKH Ha IMOKa3HHUK
ICER € nHe3naunum). B Mozeni BUkopucTani IMOBIPHOCTI TEpexo/1iB
31 CTaHy ‘“‘ceplieBO-CyIMHHI MOJii” B CTaH “TepMiHanbHa cTaaist XXH”
Ta 31 cTaHy “nepeOpoBacKyISPHI MOAII” B CTaHU “‘TepMiHaJIbHA CTAIis
XXH ” Ta “cepueBo-cyaunHi nozii” (3rigHo 3 Rombach et al., 2013),
OJTHAK I1i TEPEXO/IH HE € “3BOPOTHIMH’, OCKLIBKH CTaHH ‘‘TepMiHATIbHA
cragis XXH”, “cepueBo-cynuuHi momii” Ta ‘“nepedpoBacKyIspHi
no1ii” BiIoOpakaroTh YCKJIQJHEHHS 31CTABHOTO PiBHS TSKKOCTI.

OTxe, 3a po3paxyHKaMU 3asBHUKA METOJIOM MIHIMIi3allii BUTpAT CEpPEeIHI BUTPATH
Ha pIK 3aCTOCYBaHHSA arajicujazu 0eTa Jyisi OJIHOTO TMaIlieHTa BikoM 110 18 pokiB € Ha
111 564,04 rpH HUKYUMU MIOPIBHSHO 13 JIKYBAaHHSM arajicuaa3oro anbda, 1Js 0JTHOTO
naiienTa crapiie 18 pokiB — Hrkunmu Ha 136 524,70 rpH.

3a po3paxyHKamH 3asBHHKA METOJOM BHUTPATU-KOPHUCTH 3aCTOCYBAHHS
arajicuiazu OeTa TMOpPIBHSHO 13 Kpal[ow MiATPUMYIOUOI0 Teparicro 3ade3nedye
nonatkoBi 4,25 QALY 0e3 ypaxyBaHHsI 3MiHU IMOBIPHOCTEN NIEPEXO1B MK CTaHAMU
B yaci ta 4,51 QALY 3 ypaxyBaHHsIM 3MIHH WUMOBIPHOCTEH MEPEXO/IIB MIXK CTAHAMH B
yaci. Ilporsrom 54-piyHOr0 4YacoBOro TrOPHU3OHTY JOJATKOBI BHUTpaTH MpuU
3aCTOCYBaHHI arajicujiasu OeTa IMOPIBHSAHO 13 Kpalloko MIATPUMYKYOI TEpaIiero
cTaHoBISATH 81 594 314,14 rpH 6e3 ypaxyBaHHs 3MIHU UMOBIPHOCTEHN MEPEXO/IIB MIK
cTaHamu B yaci Ta 82 787 958,25 3 ypaxyBaHHSIM 3MIHU HMOBIPHOCTEH TIEPEXOIB MK
cTaHaMu B daci. 3TiHO (PapMaKOECKOHOMIYHOI MOJIENl 3asBHHKA 3HAYCHHS
iHKpeMeHTanpHoTo moka3zHuka edextuBHocTi BuTpar (ICER) mpm 3actocyBanHi
arajycujasu 0eta i JOBrOTPUBAJIOTO (PEPMEHTO3aMICHOTO JIIKYBaHHS JOPOCIIUX Ta
JiTel BIKOM Bij] 8 pOKiB 3 MATBEPIKEHOIO XBOpoOoto dabpi cranoButs 19 201 515,50
rpa/QALY 6e3 ypaxyBaHHS 3MiHH WMOBIPHOCTEH MEpEXo/liB MIXK CTaHAMHU B 4Yaci Ta
18370 099,01 rpu/QALY 3 ypaxyBaHHAM 3MIHM HMOBIPHOCTEH NEPEXOMdiB Mk
CTaHaMH B 4Yaci.

Bionosiono 0o wikanu pexomenoosanux epanuunux 3nadenv ICER ¢ Ykpaini maxi
sumpamu € HeepeKmuBHUMU, OCKLIbKU 3HAYEHHS NOKA3HUKIG eqheKmMUBHOCMI 8umpam
ICER nepesuwyroms 5 BBII na oywy nacenenns (659 720,00 2prn) 8ionosiono 0o
wKanu pexomenHoosanux epaumuunux suavewv ICER 6 Yxpaiuni. /[na po3paxyHky
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epanuunux 3uavenv ICER 6yno euxopucmano dani BBII na oywy nacenenns cmaHom
Ha 2021 pix, wo onybaikosani [lepacaenoro crnyscboro cmamucmuxu Yxpainu 6io
11.03.2022%.

Jlooamkoego 36epmaemo ygazy, wo 0CmaHus 3aKynieesbHa yina azaicudasu bema
003y8anHAM 35 Me Ha OCHOBI AKOI 6Y10 pO3PAX08AHO 3AA61EH) YIHO8Y NPONO3UYIIO €
Ha 5,5-6,8% euwor 3a yinu y pepepenmuux Kpainax (v Pecnyoniyi Illonvwa,
Cnosaywkiti Pecnybniyi, Yeopwuni) 6i0nogiono 00 Oaunux OCMAHHIX OOCMYNHUX
peecmpis ma kypcy HBY cmanom na 01.09.2023.

Y1noBHOBa:KeHUM OPraHOM MPOBeIeHA OIliIHKA eKOHOMIYHOTO PO3/ijy 10ChE,
3a pe3yJbTaTaMH IKOI BCTAHOBJIEHO (paKTOpPH, sIKi MAIOTh BIUIMB HA pe3yJbTaT
a”Hali3y eeKTUBHOCTI BUTpPAT:

1. 3sepmaemo ysacy, wo 8i0n0GIOHO 00 OAHUX OCMAHHLO2O 3ABEPUIEHOSO
menoepy 3 eleKMpPOHHOI cucmemu nyONuUHUX 3aKYNnigelb 8ION0BIOHO 00 Mop2ie 3a
npeomemom 3axynieni “JIK 021:2015-33600000-6 dDapmayesmuuna npooyKyis
(Aeancuoaza anvgpa 1 me/mn no 3,5 mn)”, samoenux — J[II “Meouuni 3axynieni
Yikpainu”, 0ocosip  npo  3axkyniemo  6i0  19.11.2021  Ne09/388-11/2021
(https://prozorro.gov.ua/tender/UA-2021-11-05-003683-b)  yina  3a  ¢haaxon
JIKapcbko2o 3acoby azancuoaza anvgha cmanosums 38 403,00 epn. Buxopucmanms
YIHU [3 OCMAHHBLO2O 3AB8EPUIEHO20 MeHOep) 8 AHANI3I MemOoOoM MIHIMI3ayii eumpam
npuzeeoe 00 mozo, Wo 8i0N08IOHO 00 PO3PAXYHKIG 3ASAGHUKA CepeOHi UMpPamu Ha PiK
3aCcmMoCy8aHts a2aicuoasu anbgha 0 00H020 nayienma 6ikom 00 18 poKie 3HU3AMbCS
Ha 58 197,82 epn, a 015 00H020 0opociozo nayienma - 3nusamocs Ha 88 883,95 eph.
Taxum uumom, eumpamu Ha 3ACMOCYS8AHHA dA2aicuoasu dema 0y0ymb HUNCUUMU
NOPIBHAHO 13 3ACMOCYBAHHAM azaicudasu arvga Ha 53 366,21 epu Ha pik JIKY8AHHSL
ooniei oumunu ma 47 640,75 epu Ha piK 1iKy8aHHs 00HO20 00POCN020.

2. 'V 36'a3ky i3 6iocymHicmio 8i0n0GIOHUX OaHUX O YMO8 YKpaiHu, NOKA3HUKU
kopucrocmi (utilities) ons pospaxyuxy QALY y nposedenomy 3aseénuxom auanizi
MemoooM 8UMPAMU-KOPUCMb (HOPIGHAHO 3 KPAWOI0 RIOMPUMYIOUOI0 mepaniero) 6yu
63ami 3 Rombach et al., 2013 (ona cmany “‘cumnmomu eiocymni’’) ma 36imy HTA
consulting “Analiza ekonomiczna. Agalzydaza beta (FABRAZYME®) w leczeniu
choroby Fabry’ego” (eci inwi cmanu mooeni). Bapmo 3aysadxcumu, wo npu
sacmocysanui 3T noxaznux kopucrocmi cmauy ‘“‘cumnmomu Haseui~ (0,893) €
BUWUM 3A NOKA3HUK KOpucHocmi cmary ‘‘cumnmomu siocymui” (0,874). 3eaxcarouu
Ha GIOCYMHICMb AbMEPHAMUBHUX NOKA3HUKI8 KOPUCHOCMI, YNOBHOBANCEHULI OP2AH
nputimMae maxkuti nioxio.

3. 3aa6HUK He 8KIIOYAE Y (hapMaKOeKOHOMIUHUL AHAT3 GUMPAMU HA JIK)YEAHHS]
nobiynux peaxyiu. Ilpu nopisnanni acancudasu dema 3 Kpawjoro NiOMPUMYIOHOIO
mepaniero 3as6HUK 6KA3VE, WO pe3yIbmamuy ananizy oesneku nokaszyioms, wo 6 PKJ/[
NOBIOOMJIAIOCH NPO BUCOKY HACMOMY 3A2AIbHUX NOOIYHUX egheKkmis Y nayicHmis, sKi
ompuMy8anu IiKY8AHHA a2aicuoasorn bema, xoua ix uacmoma 6yna nodibHow0 00 miei,
npo SKY NOGIOOMAANOCSA 8 2PYNI Kpawjoi niompumyouoi mepanii. JJo0amroso 3asa6HUK
8Kazye, wo Oitbuwiicms NOOIUHUX eexmie cmocysanucs sAuw, AKI cKopiuie
gidobpasicaroms munogi cumnmomu xeopoou Dabpi (nanpuxiao, 6inrb, Hyooma,

% http://www.ukrstat.gov.ua/express/expr2022/03/25.pdf
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apummisi, nopyweHHs  QYHKYIi HUpOK) abo  modcymeb  Oymu  HACTIOKOM
CUMNMOMAMUYHO20 NIKY8AHHS NAYIEHMIE.

Ilpome, 6ionogiono 0o awuanizy besneku npu mepanii azaicudazorn bema
NOPIBHAHO 3 KpAW00 NIOMPUMYIOUOI0 MEPanicro yacmiule UHUKAIU NOOIYHI peaKyii,
Wo Npu38005Ms 00 KOPULYBAHHS WBUOKOCMI IHQY3Ii a0 MUMYACOB020 NPUNUHEHHS
ingy3ii (41% vs 26%), nobiuni peakyii, wo npu3eo00ams 00 NOCMIIHO20 NPUNUHEHHS
nikyeanus (8% vs 3%) ma nobiuni peakyii, nog’azaui 3 nikysanuam (61% vs 32%).
O3H06 ma AUXOMAHKA BUHUKATU 3HAYHO Yacmiule 8 2pyni azaicudasu bema, HidC Y
epyni naayeb6o nio uac noogiuHo cainoi ¢azu kiiniuno2o odocniodcenns (p=0,004).
Taxum yuHoOM, BKIIOUEHHS BUMPAM HA NIKYBAHHS NOOIYHUX PeaKyiti Modce npuzeecmu
00 30inbulenHs sumpam Ha azaicuoaszy bema ma 30inouienus noxasnuxka ICER ons
azancuoaszu 6ema NopieHAHO i3 Kpaujoro NiOMpUMYoyo0 mepanieio.

Ilpu nopieuanui aeancuoasu bema 3 aeaicudasorw aivpa 3AA6HUKOM
3A3HAYAEMBCS, WO OCKIIbKU CNOCIO B88€0eHHs, 4acmoma NPU3HAYeHHs, mun ma
nowupericme NOOIYHUX peakyiti y HNOPIBHIOBAHUX Npenapamié € CniBCMAasHOI,
docnioxcysanacy auwe pizHuys y 0Oe3nocepeoHiti eapmocmi npenapamis. lIpome
8I0N0GIOHO 00 NOPIBHANLHO20 AHANIZY be3neKu MmaXiCKi peakyii, nos'sizawi 3 ingysiero,
PO36UBANUCS 3HAYHO Yacmiule y NayicHmis, AKi Oompumyeanu azaicudasy bema,
NOPIBHAHO 3 nayicHmamu, aKi ompumysanu azaircuoasy arvga (OR 10,7; 95% CI 6io
2,1 0o 54,7, p=0,004). Bionosiono, éxmouenHs eumpam Ha JAiKY8AHHS NOOIYHUX
peakyiu, npu3zeeno 6 00 30iNbUWeHH BUMPAm HA a2aicuoasy bema ma MOMICAUB0i 3MiHU
BUCHOBKY 3a pe3yIbmamamu Nnpo8eoeHo20 aHanizy woo0 MeHW GUMPAMHO20
JIKApCbK020 3ac00Y.

4. Bapmo 3a3uauumu, wo 3asa8HUKOM 010 GUKOPUCMAHO NIOXI0 00 PO3PAXYHKISE,
o nepedbayac 8paxyB8anHs cepeoHboi Macu miia 00poCIuUx nayieHmie ma HeoOXiOHol
KLIbKOCMI (PIaKOHI8 HA OCHOBI 3HAYEHb CEePeOHbOI MACU MINd, WO 3A1eHCUms 8i0
Oianaszony 6ixy nayieuma. Ilpu eukopucmanui y po3paxywkax nioxooy 00
CMAaHOapmu3068aH020 3HAYEHHs Macu mina nayienma (6aza Oumunu — 30 ke,
odopocnozo — 70 k2) ma yiu 3a QIaKou NiKapcbkoeo 3acody azaicudasa aivpa iz
OCMAHHBLO2O 3A8ePULeHO20 MeHOepy sumpamu Ha pik NiKyeanHs (26 66edeHb) 0OHIET
oumuHu Jikapcokum 3acobom aeancuoasza oema € na 91 273,00 epn euwpumu 3a
JUKYBAHHA A2acuoa3on anba (éapmicms NiKY8aHHA a2aicudazon bema cmaHosumy
2 088 229,00 epmu, aeancuoaszorw anvgpa — 1996 956,00 epu); eumpamu na pik
JiKy8auHs (26 66edeHb) 00H020 00pocioeo nayieuma eazor 70 ke azaicuoazorn bema
e Ha 182 546,00 epn suwpumu 3a 1iKy8anHs a2aicudazorn aivga (6apmicmo nNiKy68aHHs
azancuoazoro bema cmarnogumsv 4 176 458,00 epn, acancuoazoro anvgha — 3 993 912,00
2pH).

Kpim moeo, s3asenuxom 6y10 HexopekmHo 00pano niOXi0 00 YCepeOHeHHs.
sumpam Ha aeaicudasy aivgha ma azaicuoazy dema, OCKiIbKU 0)Y10 YCepeoOHeHO
sUMPaAMuU MIdIC BIKOBUMU 2PYNAMU, WO MAOMb Pi3HI dianazoHu (Hanpuxiaod, epynu 18-
19 poxie ma 20-29 poxis ycepeOHo8amu HEKOPEKMHO, OCKIIbKU NPU PO3PAXYHK)
sumpam Ha KodiceH pik okpemo, epyna 20-29 pokie mamume Oinvbuuuil 6NIUE HA
pe3yibmam ycepeoHnenHs). Tomy pe3yromamu YcepeoOHeHHs € HEeKOPEeKMHUMU,
OCKIIbKU eKOHOMIYHO OOYILNbHULU 6apiaHm JIIKY8AHHS BIOPISHAEMbCA O/l KONCHOL
8IK0BOI epynu 1 3anedxcumv 610 6iK)y I 8acu nayicHma, a 6UCHOBOK 3d pe3ylbmamamu

60



Aeancuoaza bema 0151 00620MpPUBANOSO PEPMEHMO3AMICHO0 JIKYB8AHHS OOPOCIUX ma Oimell 6IKOM 6i0 8 pOKig 3 niomeepodicenoio xeopoboro Pabpi,
09.10.2023

3ACMOCYBAHHS MEMOOY MIHIMI3ayil sumpam wooo MeHuw BUMpamHoi Onyii 1iky8aHHs;
€ HeGU3HAYEHUM.

4) naHi moa0 pe3yJbTATiB €KOHOMIYHOI JOUIIBHOCTI B YACTHHI aHadi3y
BILIMBY HA MOKA3HUKHU OKOZKETY

3asBHUKOM OyJ0 TIPOBEICHO aHalli3 BIUIMBY Ha TMOKa3HUKU OIOHKETY
3aCTOCYBaHHS arajicujiasu 0era MOpIBHSIHO 3 arajicuaa3olo anbda Ha MiACcTaBl IPIMHUX
MEIUYHUX HE3MOJIETThbOBAaHUX BUTPAT.

3assBHUKOM OyJI0 TPEACTABICHO TPH CLEHapili Mepexoiy LIIbOBOI KOTOPTH
MaIi€HTIB 0 3acTOCyBaHHsS arancupasu Oerta. [lepmmit crienapiii mepenbadae
3a0e3MNedeH s MallieHTiB arancuaa3or Oeta (75%) Ta arancumazoro ambda (25%)
(bazosuii cyenapii, wo 6iONoGi0ae NOMOYHOMY PO3NOOITY HA OCHOBL (PAKMUUHOI
KIIbKOCMI NpUOOAHUX 3a KOWMU O0epAHCABHO20 0O100dcem)y NIKApCoKux 3acobis).
Hpyruii cuieHapiit nependavae MBUAKUN TIepexi NalieHTiB 3 araicuaasu anbda (0%)
Ha 3acTocyBaHHs arancunazu oeta (100%) (cyenapiu weuorxozo nepexody). Tperi
clieHapiii mepenOayae TOBUIBHUN TMepexiJ MallieHTIiB 3 arajcujazu aibda Ha
3aCTOCYBaHHS arajicujiazu 0eTa MpOoTATrOM IT’ATH POKIB 31 301IBIIIEHHSIM YaCTKH HOBHX
NAIIEHTIB (CyeHapil noGiibHO20 nepexoay).

OcKinbKu 3HA4eHHs, OMPUMAHI 3a pe3yIbmamamiu CYeHapilo NoGiLIbHO2O0
nepexooy, 3HaAxX00AMbCA Y MeNCAX 3HAUEHb CYESHAPII0 UUBUOKO20 Nepexoody, V BUCHOBKY
VINOBHOBANCEHO20 OP2aH) NPEOCMABIEHO Pe3VIbMamu GUKIIOYHO CYEHAPII0 WUBUOKO20
nepexooy 3 aeaicuoazu aivga Ha azaicuoazy bema y HNOPIGHAHHI i3 0A308UM
cyeHapiem, AKUUl 8i0N0GI0ae Oi0UOMY PO3NOOLNY NAYIEHMIB, WO 3ACMOCOBYIOMb
azancuoasy anvgha ma azaicudazy bema.

KinbKicTh malfi€eHTiB, AKl MNOTPEOYIOTh JIKYBaHHS 3asBICHUM JIIKAPCHKUM
3aco0oM arajicujaasa OeTa, po3paxoBaHa 3asBHMKOM Ha TIJICTaBl JaHUX 3
OIMyOJIIKOBAaHOTO BHCHOBKY YIOBHOB&)XXEHOro oprany 3 gaepxxaBHoi OMT 3a
CKOPOYEHOI0 IMPOLEAYPOK Ui  JHKAPChKOro 3aco0y arancupasza Oera'® 3
BUKOPUCTAHHAM IIJIXOJTy €KCTPAMoJsIilii MOKa3HUKIB TEMITy MPHUPOCTY MAIlI€HTIB 13
xBopoOoro dadpi 3a nanumu kpain Cxignoi €Bporu (ITonbmr, Yropmumuu ta JlaTsii
3a 2018-2020 pp.).

3asBHUKOM OyJI0 BUKOPHUCTAHO MPUITYIICHHS, 10 BIKOBUM PO3MOIiN MAIll€HTIB
BiIMOBiAaB craTucTHYHUM AaHuM JlepkaBHOI ciryx0Om cratuctuku Ykpainu'®', Kpim
TOTO, 3asIBHUKOM OyJIM BUKOpHUCTaHi AaHi Jlep>KaBHOI CIy>KOW CTaTHCTHKU Y KpaiHH
JUTSl BU3HAYCHHS Bard IMAIlEHTIB KOXKHOI BIKOBOT TPYITH JUIS TIOJANBIIIOTO PO3PaXyHKY
BapTOCTI JIIKyBaHHA 3 OISy Ha Te, 110 JO3yBaHHS MpENapaTiB 3aJeKUTh BiJl BIKY
Nall€HTIB. 3asBHUKOM OyJI0 BHUKOPUCTAHO MiJX1J BUOOPY ONTHUMAJbHOI CTpaTerii
KOMOIHYBaHHS pi3HUX (POPM BHUITYCKY JIIKAPCHKOTO 3aco0y arajcujasa 0eTa, y SKoMy
nepeBara BiJjaBajiach J103yBaHHIO 35 MT, OCKIJIbKY JaHUMN ClieHapii BUSBUBCS OLIbIII
€KOHOMIYHO €()eKTUBHHUM Ta CTaB OCHOBOIO JIJIsl OJIAJIBIIIUX PO3PAXyHKIB, BIJIIOBITHO
710 pe3yibTaTIB aHaJi3y METOIOM MIHIMI3allii BUTPAT, 110 TIPEICTABIICHI BHIIIC.

3asBHUKOM OyJI0 3a3HA4Y€HO, IO TMPOBEACHHUI aHali3 BIUIMBY Ha MOKA3HUKH
OIO/KETY MICTUTh BEJIMKY KIJTBKICTh MPHUITYIICHD Ta MOYKE BIAPIZHATHUCS BiJl pealTbHUX

10https://www.dec.gov.ua/wp-content/uploads/2022/09/2.-vysnovok-upovnovazhenogo-organu-z-derzhavnoi%CC%88-oczinky-medychnyh-
tehnologij-za-skorochenoyu-proczeduroyu-agalsydaza-beta.pdf
191 hitps://ukrstat.gov.ua/operativ/menu/menu_u/ds.htm
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MOKAa3HUKIB, OCKUTBKH JIaH1 MIOA0 peasibHOI KIJIbKOCTI Malli€HTIB 3 XBOpoOoto dabpi B
VYkpaini € 00MeXEHIUMH, a TaKOXK 3Ba)KalOUW Ha BIJICYTHICTh JaHWX IIMOJO CTaTEBO-
BIKOBOT'O PO3MOILITY MOMYJIALIT HaIl€HTIB 13 XBOpoOoro dadpi.

Pesynbprati aHamizy BIUIMBY Ha TOKAa3HUKW OIO/DKETYy arajcuaasu Oera
MOPIBHSHO 13 arajicu1a3010 ajibda 3a JaHUMH 3asiBHUKA HaBeJICHO Yy Ta0ui 13.

Tabnuus 13. Pe3ynbraTi aHali3y BIUIMBY Ha MOKa3HUKU OFOJDKETY arajicuuasu Oera
MOPIBHSHO 13 arajcuaa3or ambda I JTOBFOTPUBAIOTO (PEPMEHTO3aMiCHOTO
JIKyBaHHS JIOPOCIHX Ta JITEH BIKOM Bif 8 pOKIB 3 MiATBEPAKEHOIO XBOp0oOot0 Dabdpi

Pik

1 pix | 2 pik | 3 pik | 4 pik I 5 pik

KinbkicTh manienTiB

KinbKicTh malieHTiB, sKi 17 17 18 18 19
moTpeOYIOTh JTiKYBaHHS
3asBJICHUM JIIKapCHKUM
3ac000M - arajcuaas3or
Oera

bazoBwuii crieHapiii — 4 4 4 4 4
KIJIBKICTh
MAI€HTIB, SIKi
BUKOPUCTOBYIOTh
arancuaasy anbda

bazoBuii crieHapiii — 13 13 14 14 15
KIJIBKICTH
MAaIi€HTIB, K1
BUKOPHUCTOBYIOTh
arancujaasy 6era

Cuenapiit 0 0 0 0 0
IIBHJIKOTO
nepexoy —
KIJIBKICTH
Mall€HTIB, IKUM
TUTAHYEThCS
BUKOPHCTOBYBATH
arajcujasy anbda

CHeHapifI 17 17 18 18 19
IIBHJIKOTO
epexoay —
KIJTBKICTE
MAaIi€HTIB, SKUM
TUTAHYEThCS
BUKOPHCTOBYBATH
arancuaasy 6era

Butparu Ha BCIO NOMYJIALiI0 NAiEHTIB, I'PH

ba3oBuii cuenapiii —
BHTPATH y cXeMi 76 762 843,04 | 76762 843,04 | 81 287577,80 | 81287 577,80 86 160 589,32

JiKyBaHHs, TPH
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® 3 HUX BUTpATHU HA

arancnasy Gera, rpn | 57429 876,40 | 5742987640 | 61954 611,16 | 6195461116 | 66827 622,68

® 3 HHX BUTpPaTH Ha
araicuaasy ansda,

TpH

19332 966,64 | 19 332 966,64 | 19 332 966,64 | 19 332 966,64 19 332 966,64

CueHnapiii IBUAKOTO
nepexoy — BUTPATH 75530 247,00 | 75530247,00 | 80401 826,96 80 401 826,96 85274 838,48
NpHU IOBHOMY
nepexoji Ha
arajcuaasy 0era, rpH

L] 3 HUX BUTPATHU Ha
arancinasy Gera, rpr | 75 530 247,00 | 75530247,00 | 80401 826,96 | 8040182696 | 8527483848

BniuB Ha OI0/IKeT, -1232596,04 | -1232 596,04 -885 750,84 -885 750,84 -885 750,84
rpH

Bionogiono 0o pexomenoosanoi wikanu oyinku eniugy Ha 6100xcem 6 YKkpaini Ha
niOCmasi OaHuUx 0epAHcasHUX BUMpam Ha JiKkapcoki 3acoou y 2021 poyi, ananiz eniugy
HAa NOKA3HUKU O100dcemy wooo eumpam Ha 3aa6i1eHutl JiKkapcbKul 3acio 8 Ykpaini
NnoKasas, wo npu NOGHOMY nepexoldi Ha azancudazy bema 6nau8 Ha 000xicem 3
nepuio2o no n’simutl pik 6yoe cepeonim (6yoe sHaxooumucs y oianazowi 8io 38 M 0o
100 mnn epH).

CyKynHi eumpamu npomsa2oM 4aco8020 20pU3OHmMY 5 pOKI& 3a pe3yibmamamu
PO3PaxyHKie 6a308020 CyeHapilo i3 GUKOPUCMAHHAM NPUNYUWEHHS, WO PO3NOOLN
nayieHmie Ha NIKYB8aAHHs a2alcuod3orn atbgha ma azaicuoazorn dbema y HACMYNHI 5
POKI8 8i0nogioamume nOmMoYHoMy po3nooiny, cmanogumumyms 402 261 431,00 epm,
a 01 CyeHapito WeUOKo20 nepexoody, mobmo No8HO20 nepexoody YCici Kocopmu Ha
3acmocysanus azanrcudasu oema — 397 138 986,40 epn.

3aowaodosicenns npu nepexodi 3 6a308020 cyeHapiro (NOMOYHO20 PO3NoodiLy) HA
CyeHapitl N08HO20 nepexody Ha 3ACMOCY8aHHs azancudazu bema 07 yciei kocopmu
nayienmis 3a po3paxyHkamu 3asa6Huxa Koausaiomscs 6id 885 750,84 epu oo 1 232
596,04 epn na ooum pik, npu YboMy NOBHUU nepexio Ha 3ACMOCYBAHHS NIKAPCbKO2O
3aco0y azancuoasza bema mModxice npu3secmu 00 CYKVNHUX 3A0UA0NCEHb ) PO3MIPL 5
122 444,60 epu 3a 5 pokis.

YNoBHOBa:K€HNMM OPraHOM NPOBEICHA OLIHKA eKOHOMIYHOI0 PO3/IiLy 10ChE,
3a pe3yJbTaTaMM IKOi BCTAHOBJIEHO (haKTOpH, sIKi MAIOTh BIUIMB HA Pe3yJbTaT
a”HaJi3y BIUIMBY HAa NOKA3HMKHM OIKeTy arajicujaasu Oera MNOpPiBHAHO i3
arajicuaasor aaba: 3a npunyujeHHAM 3aA6HUKA CMAPMO8a KO2o0pma NayieHmis,
axka cmanosuna 16 nayienmis, 6KI04ANA HACMYNHUL PO3NOOLL NAYIEHMIB 3a 8IKOM MA
cmammio - 00H020 nayieHma 8ikom 8 pokie (uonogiuoi cmami), 00Ho2o nayicuma 17
POKig (dicinouoi cmami), 06ox nayicumis sikom 20 poxie (won0s8ivoi cmami), vomupu
nayienmu gixom 30 pokie (mpu nayienmu HciHouoi cmami ma 0OUH NAYIEHM Y0JI08140T
cmami), gicim nayienmis 40 pokie (womupu nayieHmu HCIHOYOI cmami ma Yomupu
nayieHmu 40108i4oi cmami).

3asaenukom 6y10 3p0OONEHO NPUNYWEHHS, WO YOMUPU NAYIEHMU, AKI
3acmocosyoms azanicuoasy anvgha y 6azosomy cyenapii (25% 6io kocopmu 8ionogiono
00 hakxmuunux 3aKynigeisb) po3noodilAOmMsbCsa HACMYRHUM YUHOM. 00uH nayieum 17
POKig (dcinoyoi cmami) ma mpu nayicumu 40 pokis (06a - wonosiwoi cmami i 00uH
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arcinoyoi cmami). Kpim mozo, 8i0no8ioHo 00 paspaxo8anoco npupocmy Yilibogoi
nonyayii 0o ananizy 6yno ekaoueHo mpu nayienmu gikom 30 poxie uonogivuoi cmami.

Bapmo 3a3nayumu, wo ocKinibKu eumpamu Ha JiKapcbKi 3acoou 3anexcams 6io
8IKY ma 6azu nayicHmie, maxi NPUNyujeHHs Maroms GeJUKUll 6NIUE HA pe3yTbmamu
PO3PAxyHKi8, MoMy pe3ylbmamu aHanizy 6naugy Ha O0r0ddcem azaicuoazu bema
NOPIBHAHO 3 A2anCcU0a30i0 aivbgha ciio iHmepnpemysamu 3 00epeHCHICMIO.

3asgBHUKOM TakoX OyJIO MPOBEJEHO aHajl3 BIUIMBY HAa MOKAa3HUKU OHOIKETY
3aCTOCYBaHHS arajicuaa3u 0eTa MOPIBHIHO 3 KPAIlo MiATPUMYIOUOI0 Tepamiero (SIK
CHUTYaIlisl 32 BIICYTHOCTI focTymy namieHTiB 40 ®3T) Ha miacTaBl mpsIMUX MEIUYHUAX
3MOJICNIbOBAaHUX BUTPAT, BPAaXOBYIOUM 3aJICKHICTh MPSAMUX MEIUYHUX BUTPAT BiJ
BU3HAYCHHUX CTaHIB rmepediry xsopoou daodpi.

36epmaemo yeacy, wjo pisHUYs MidC eumpamamu Ha azaicuoazy bema 3a
pe3yrbmamamu aHanizy 6nauy Ha NOKA3HUKU O00xcemy 011 azaicudazu bema
NOPIBHAHO i3 a2anicudasorn aibga ma npu NOPIGHAHHI azaicudasu bema i3z Kpaujor
RIOMPUMYIOUOI0 MEPAni€lo 3yMOGIeHA PISHUMU NiOX00amMu 00 PO3PAXYHKY 8Umpam,
OCKIbKU ) NepuioMy 6Unaoky Oy10 BUKOPUCMAHO NiOXi0 3 3acMOCY8AHHAM
HEe3MO0eIbOBAHUX eumpam, da )y OAHOMY BUNAOKY eumpamu Oyiu 3MO0en1b08aAHi,
moomo 6paxos8y8anace CMepmHicmbs NAYIEHMI8, BUMPAMU HA KONCEH CMaH ma
LUMOBIDHOCMI Nnepexodie MidCc CMAaHAMU, d MAKOH#C 000AMKO80 OVI0 BUKOPUCHAHO
NPUNYWeHHsl, NPeoCmasiieHi Huxcue.

Koropra maiieHTiB, Ui sIKO1 po3paxoBaHUil BIUTUB Ha OIOKET mepeadavae, mo
MOYAaTKOBMH BIK MAI[i€HTIB y Hepmuii pik aHamisy craHoBuTh 46 pokis!'’?, wacrtka
4OJIOBIKIB cTaHOBUTH 46%'%°, mouarkoBa yacTKa MAIi€HTIB, IO BMKOPHCTOBYIOThH
Kpaury HOiATpuMyrody Tepamiio craHoBUTh 80%, a 20% mnaiieHTIB MOYMHAIOTH
JIKYBaHHS arajcHia3or 0era y nepuimii pik mpor{o3y 31 HOCTYNOBUM 301JIbIIEHHSAM
KUIBKOCTI MAaIll€HTIB, IO MEPEXOATh Ha 3aCTOCYBaHHs arajicupaaszu Oera, Ha 20%
IIOPIYHO y cIeHapii 2.

PesynpTaT aHamizy BIUIMBY Ha TMOKa3HUKH OIOKETY araicujasu Oera
MOPIBHSHO 13 arajicua3oro anb(da 3a TaHUMH 3asBHUKA HaBeJeHO Yy Tabnuii 14.

Tabmuus 14. PesynpTaTy aHami3y BIUIMBY Ha MOKAa3HUKU OIO/DKETY arajicujasu 0era
MOPIBHSHO 13  Kpaliol  MATPUMYIOUOK0  TEpari€ld i JIOBFOTPUBAJIOTO
dbepMeHTO3aMICHOTO JIIKYBaHHS JOPOCIWMX Ta JITed BIKOM BiI 8§ pOKIB 3
M1JITBEPPKEHOI0 XBOpoOoro Dadpi

IIpornos

Pik 1 Pik 2 Pik 3 Pix 4 Pik 5
KinpkicTs manieHriB
KinpxicTh nariesTis, ki 17 17 18 17 18
mOTPeOYIOTh JTIKYBaHHS
3asIBJICHUM JIIKAPCHKUM
3ac000M arajcHaa3orn
Oeta

102 Maryam Banikazemi et al. Agalsidase-beta therapy for advanced Fabry disease: a randomized trial. Ann Intern Med. 2007 Jan 16;146(2):77-86.
doi: 10.7326/0003-4819-146-2-200701160-00148.
193 hitps://ukrstat.gov.ua/druk/publicat/kat_u/2022/zb/06/roz_nas22.pdf
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Cuenapiii 1 — 0e3 17 17 18 17 18
BTPYYaHHS: KiTBKICTh
MAaIl€HTIB,

SIKI BAKOPHCTOBYIOTh
KpaIy miATpIMYIOTy
Tepario

Cuenapiii 1 — 6e3 0 0 0 0 0
BTPYYaHHS: KiTBKICTh
MALi€HTIB,

JUTSL IKMX TUTAHYEThCSI
BHUKOPUCTOBYBATH
arajcuzasy oera

Cuenapiii 2 — 3 14 10 7 3 0
BTPYYaHHSM: KUJIbKICTh
MALi€HTIB, IKi
BUKOPUCTOBYIOTb
Kpally MiATPUMYIOUY
Teparito

Cuenapiii 2— 3 3 7 11 14 18
BTPYYaHHSIM: KUIBKICTh
MAIi€HTIB, JUIS IKUX
IUTAHY€ETHCS
BHUKOPHCTOBYBATH
arajcuzasy oera

Butpatu Ha BcIo NONMyJIANiI0 NaliEHTIiB, I'PH

Cuenapiii 1 — BuTpaTn 146 609 152 845 158 221 162 743 166 761
y cxeMi JikyBaHHs 6e3
3as1BJICHOT0
JiKapcbKOro 3acody
arajacuaasu 0era, rpH

Cuenapiii 2 — BuTpaTH 15 680 539 31986 322 48 773 781 65 906 335 83301 137
y cxeMi JIikyBaHHSI 3
JOCJTiIKYBAHUM
3asIBJEHUM
JiKapcbKHM 32c000M
arajcujaasa 0era, rpu*

JonaTkoBuii BILINB HA 15533930 31833 477 48 615 560 65 743 592 83134 376
O10/1KeT, IPH

*eumpamu 8UKIIOYHO HA 3aA6NIeHUL TIKAPCOKULL 3aCiO 0yIU 8UOINEHT 3As8HUKOM HEKOPEKMHO, MOMY
He Oyu npedcmaeieHi y GUCHOBKY ma He NOPIGHIOBANUCH 3i WKALO0I0 8NIU8Y Ha blo0dcem 6 VKpaini

CyKynHi gumpamu npoms2oM 4aco8020 OpU30HMY 5 POKI8 Y cxeMi JIKY8aHHs 3d
pe3yibmamamu  po3paxyHKie 3aseHuka cyeHapiro 1 (euxkopucmanHs Kpawoi
niompumyrouoi mepanii) cmanosumumymo 787 179 epu, a onsa cyenapiro 2
(nocmynogozco 20%-nepexody na azancuoaszy bema, moomo noBHO20 nepexooy yciei
KO2Opmu HA 3aCmoCy8anHs azaicuoazu bema npomseom 5 pokie) — 245 648 114 epn.

Jlooamkoei eumpamu npu nepexoodi 3i cyenapito 1 Ha cyewapiu 2 Onsa yciei
Kocopmu nayienmie koausaromuvcsi 810 15 533 930 epu 0o 83 134 376 epr na ooun pik,
npu YyboMmy NOBHUL Nepexio 3 Kpawjoi niompumyiouoi mepanii Ha 3aACMOCYBAHHS
JKApCcvbK020 3acoby azancuoaza bema moana 6 npuzgecmu 00 000AMKOBUX BUMPAM )
posmipi 244 860 935 epu 3a 5 pokie 3a ymoe GiOn0GiOHOCMI peanbHill KIIHIYHIU
npakmuyi 8 Yxkpaiui.

Y10BHOBa:K€HMM OPraHOM NMPOBeIeHA OHIHKA eKOHOMIYHOI0 PO3/iJy A0ChHE,
3a pe3yJIbTaTaAMM IKOI BCTAHOBJIEHO (paKTOpPH, SIKi MAKOTH BIUIMB HA Pe3yJbTaT
aHAaJIi3y BIUIMBY HA MOKA3HUKHU OIOKETY:
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1) 3a pe3yibmamamu npo8edeH020 analizy 6Nau8y Ha 010xcem a2aicudasu
bema NOPIGHAHO (3 Kpawjoro RNIOMPUMYIOHOI0 MEPAniclo  3aAs6HUKOM  OVIU
npeocmasieti OUCKOHmMo8awi eumpamu. 32i0Ho 3 pekomenoayiamu Hacmanosu ma
midxcHapoOHumu pexomenoayiamu ISPOR wooo ananizy eniugy Ha 6100xcem, yeii
aHaniz He nepedbavac OUCKOHMYBAHHA (HAOAHHS MEHWOI YIHHOCMI MauOymHim
epouiosum nomokam) eumpam 6ionosiono 0o ISPOR Task Force «Budget Impact
Analysis — Principles of Good Practice: Report of the ISPOR 2012». Buxopucmanns
HeOUCKOHMOBAHUX 3HAYEHb NPU38ede 00 Moo, Wo 8Naue Ha 01ddcem 6yoe OinbUUM,

2) sumpamu, npeoCmasieti y anaisi 6Nau8y Ha 010 cem azaicuoasu bema
NOPIBHAHO 13 Kpaujoro niompumyoyoro mepaniero, 0yau po3paxo8ani Ha NONYIAYIIO -
17 ma 18 nayienmis na 4 ma 5 pix ananisy, 8i0no8ioHO 00 mabauyi, NPeocmaesieHoi
3AABHUKOM, XOYA PO3PAXOBAHA 3AAGHUKOM NONYIAYIA € 3MIHHOIN Ma NOCMYNOGO
30inbuyemvcst npomscom 5 pokie npoeuosy (18 i 19 nayienmie na 4 ma 5 pik
8ionoeiono). Kpim moeo, ni0 uac po3paxyHky eumpam HA HAYIEHMIB, U0
3ACMOCOo8YIOMb  GUKIIOYHO Kpawly HNIOmpumyody mepanito, 0a308a KilbKiCmb
nayienmis, 3 AKUX BUPAXO0BYBANACL YACMKA JHCIHOK, cmanosuna 16 nayicnmis, a
YACMKa 40J108IKI8 8UPAX0BYBANACD 13 3a2abHOI Kitbkocmi 17 nayienmis, mooi 5K 0
nonyaayii nayieHmia, wo 3acmocog8yoms a2aicuoasy bema, 4acmiu 4o0l108IKi8 ma
JHCIHOK 8UPAX08YBANUCH 13 Kinbkocmi 17 nayiecnmis. Kopekmue 8paxysanhs KiibKocmi
nayienmis npuseede 00 Mmoo, wo 8NIus Ha 6roxcem O6yoe OibUUM,

3) 8i0n08iOHO 00 PO3PAXYHKIB, NPEOCMABIEHUX Y PapMaAKOeKOHOMIYHIL MOOeI,
yacmKa NayieHmis, wjo 3acCmoco8yoms Kpawy niompumyoyy mepaniio, K y cyeHapii
1, max i y cyenapii 2, 3aexcou cmanosums 80%, xoua cyenapiu 1 nepedbauae, ujo
100% nayienmis 3acmocogyroms Kpawsy niompumyrouy mepanito, a cyenapii 2 - 20%
WOPIUHO20 nepexody HA 3asA6leHUll JIKapCcoKuil 3acib nepedbauae, wjo yacmia
nayienmis, AKi 3AcCmoco8yiomb GUKIIOUHO Kpawyy NiOmMpumyody mepanito 0yoe
smeHutysamuce Ha 20% wopoxy.

Omoice, énius Ha 01004cem w000 UMpam Ha JiKaApPCbKUll 3acio azaicudaza bema
€ cepedHim, npome NOBHUIUL nepexio Ha azaicuoasy bema NopieHAHO i3 A2alcUda30i0
anvgha modice npuzsecmu 00 CYKYNHUX 3A0Wa0diceHb Yy posmipi 5 122 444,60 epu 3a 5
POKI8, a 8 NOPIBHAHHI 3 BUMPAMAMU HA BUKOPUCMAHHS KPAWOIL NiOMpuMyouoi mepanii
e6cmanoeieHo 0ooamkosi gumpamu. [1Jooo modxcaugocmi no6Ho20 nepegedents 8Cix
nayiewmis Ha azaicudasy bema, YNoGHOBANCEHUI OP2aAH 36ePMAE Y8A2Y, WO KAIHIUHI
Gaxisyi llenmpy opghannux 3axeoprosanv HICJI “OXMATIUT” y ceoemy nucmi
3A3HAYAIOMb, WO JIIKYBAHHS NAYIEHMIB 3 X860p0060t0 Pabpi mac nepcoHanizysamucs Ha
OCHOBI AHAMHE3Y X80P020, KNIHIYHO20 CIMAHY U 0CObIUB0Cmell nepebicy 3aX80PI8aAHH
ma 8i0no8iOHO 00 0COOAUBOCIEL OKPEMO20 NIKAPCbK020 3aco0y. Hadanuns meouunoi
oonomoeu nayiecumam 3 xeopobor Dabpi eumazae iHOUBIOYANI308AH020 NiOX00Y 00
subopy mepanii, i 8axciu6o, woo y niKaps 6yia MONCIUBICMb NEPEKTIOUUMU NAYIEHMA
HA IHUWY MOJIEKYIY V pa3i HenepeHoCUMoCmi IHUWOL.

Takoorc eapmo 3a3Hauumu, WO 6paAXo8yIOUU BUWe3A3HadeHi Gakmopu, wo
Maomo 6NIUE HA pe3yTbMmamu aHali3y 6nau8y Ha NOKAZHUKU O00cemy, 30Kpemda
HeBU3HAYeHICMb 8acu 8I0N0BGIOHO 00 8IKOB020 PO3NOOLLY YiNbOBOT NONYIAYLL, A MAKOI’C
MemoOO0NI02IYHI NOMUIKU MA HeMOYHOCMI PO3PAXYHKIB, pe3yIbmamu aHani3y nIusy
Ha O6100dcem azancudasu bema cio iHmepnpemysamu 3 00eped’CHICMIO.
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S) maHi moa0 KOpeKTHOCTI iHopmanii Mpo HasiBHICTH a00 BiACYTHICTH
€KOHOMIYHMX Ta KJIHIYHUX TIepeBar 3aCcTOCYBaHHS JIKApPCHLKOIo 3aco0y
NOPIBHAHO 3 iHIIMM JIIKAPCHKUM 3aC000M a00 iHIIO MEJIMYHOI TEXHOJIOTIE
(a0o0 ix BIACYTHOCTI), Ha/laHi 3asIBHUKOM

Jlns po3paxyHKy HOTpeOH 3assBHUKOM OYJIM BUKOPHCTaHI JaHi II0JI0 KITBKOCTI
narieHTiB 3 XxBopoooro dadpi, mpeacTaBieHl y BUCHOBKY YIIOBHOBa)KEHOT'O OpraHy 3
JIEP>KaBHOI OLIIHKK MEIMYHUX TEXHOJIOT1H 32 CKOPOUYEHOIO MPOLIEYPOIO JIIKAPCHKOTO
3aco0y araicumaza Oeta Bimg 26.09.2022 ta omybmikoBanomy Ha caiiti JIEL] MO3
YkpaiHu Ta  BUKOPUCTAHO  TMIAXiJ  EKCTPamoyiAlii  MOKAa3HUKIB  TEMITy
IPUPOCTY/TEHACHIIIT MaIli€HTiB 13 XBopoOoro Dabpi 3a nanumu kpain CxinHoi €Bpornu
(ITonbmia Ta JlaTBis). YHOBHOBaXXEHHI OpraH NMpuiiMae MpPECTaBICHY 3aSBHUKOM Yy
JIOChE€ KUIBKICTh TMAll€HTIB, $KI NOTPEeOyBaTUMYTh 3aCTOCYBAHHS 3asBJIEHOTO
JKapChKOro 3aco0y, MPOTE 3ayBaXkye, IO y 3B A3KYy 3 MOMIMOP(PI3MOM KIIIHIYHHUX
O3HAK 3aXBOPIOBAHHS IEPBUHHA JlarHOCTUKAa XBOpoOM Dabpi € YCKIaIHEHOIO 1
KUIBKICTB TAIIEHTIB 3 XBOpoOoto Pabpi B YKpaiHi Moxke OyTH OLIBIIO0.

Komnaparopamu juis arancugasu 6eta y 4ocbe 0yi0 o0paHo araicujasy anboa,
10 € KOPEKTHUM Ta Kpally MATPUMYIOUy Tepallilo, 1110 € MPUIHHATHUM Ta MPUITYCKAE
BIJICYTHICTh JIOCTYIy mMarfieHTiB 3 xBopoOoro dadpi no ®3T y pasi BUKIIOUCHHS
nikapebkux 3aco0iB st G3T 3 mepeniky JiKapchKuX 3ac001B, METMYHUX BUPOOIB Ta
JIOTIOMDDKHUX 3aC001B JI0 HHX, IO 3aKyMOBYIOTHCSI HA BUKOHAHHS BIJMOBITHUX YTOJ
(oroBopiB), yKIaAE€HUX 0COO0I0, YIIOBHOBAKEHOIO Ha 3/IICHEHHS 3aKyIiBeNb y cepl
OXOPOHM 3JI0POB’SI JIJIi BAUKOHAHHSI MPOTrpaM Ta 31MCHEHHS [IEHTPai30BaHUX 3aX0/I1B
3 OXOPOHHU 310pOB’sl.

Pe3ynpTaTH MOpPIBHSUIBHOI KIIIHIYHOT €(EKTUBHOCTI arajcujasu Oera 3
arajicuiazoro anbha y JN0Che OYyJIO MPEACTAaBICHO 3a JaHUMHU 3 CHUCTEMaTUYHUX
ornsAiB mitepatypu Germain et al., 2019 (uonosixu), Germain et al., 2019 (ocinku),
Spada et al, 2019. 3asBHUK Ha 3alUT YINOBHOBAKEHOTO OpraHa HE HaJaB
MMOBHOTEKCTOBI MyOJIiKaIlli 3 OMMCOM METOJI0JIOTIi IPOBEACHHS 3a3HAYSHHUX OTJISIIB
JITEpaTypu, a TaKOoX MIITBEp/HKEHHS TOro, IO BHUIIEBKa3aHi myOmikamii €
CHUCTEMATUYHUMHU OIISIIAMHM, BIAMOBIAHO OIlIHKA METOHOJOTIIYHOI SIKOCTI JaHUX HE
Oyna mpoBezeHa. Xo4a y JOChE 1 MPEACTaBIICHI pe3ysibTatu i Oiibine Hix 10
KJIHIYHUX TOYOK, MPO SK1 3raJlaHO BUILE Y BUCHOBKY, MPOTE HEOOX1AHO 3BaXKaTH, 110
e pe3yJbTaTH, Ikl OyJIM OTpUMaHi y MalliEHTIB Ha MOYaTKY JIKyBaHHS arajcuia3oro
anbda (ado arajcuaazoro Oera) Ta BIAMOBIAHO yepe3 2,5-130 MicsiiB (3alexkHO Bijl
JOCITIKEHHS) JIIKyBaHHs arajicuja3or aibda (ado araincumazoro Oeta). Y 10Che 3
CUCTEMAaTUYHUX OTJISIB JITEPATypy HABEACHI Pe3ylbTaTH MOPIBHSUIBHOI KITHIYHOI
edeKTUBHOCTI arajcuaasu 0eta Ta araincuiasu aiabda 3a cyporatHumu Toukamu (GL-
3 y mazmi, lyso-GL-3 mna3zmu, GL-3 y ceui, rinepTpodis J1iBOTro NUTYHOYKA, TOBUIUHU
CTIHOK cepIlsl) Ta TaKOK KIIIHIYHOK KIHIIEBOIO TOUYKOKO SK SIKICTb JKUTTS, MPOTE
HEOOX1THO 3ayBa)KUTH, IO 1€ MOPIBHSIHHS PE3yIbTaTIB MAIlI€HTIB 13 XBOpoOoro dadpi
Py BKJIIOYEHHI Yy JOCHIPKEHHS (Ha MOYaTKOBOMY piBHI) Ta uepe3 12 MicsimiB
JIKyBaHHS. Y CHUCTEMaTHMUHUX OIJISIIax JITepaTypud pe3ysbTaTH  KIIHIYHUX
JOCTIP)KeHb HE MPEACTaBIIEHI 3a JOMOMOIOI0 3HAYEHb MapaMmeTpiB, IO (PIKCYIOTh
BIIMIHHOCTI y MOKa3HUKY €(EKTUBHOCTI Ta O€3MEeKH OILIIHIOBAHOTO JIKapPCHKOTO
3aco0y (arancupasu Oera) y TOpPIBHSHHI 3 arajcuaa3or anbda (Hampukiamn,
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CII1BBITHOIIIEHHS IIIAHCIB, PI3HHIISA PU3HKIB, BITHOIIIEHHS PU3HKIB,
CITIBBITHOIIIEHHS/KOS(DIIIEHT PU3UKIB, CTaHAAPTU30BaHA CEPEIIHS PI3HUIIA, 3BaKeHa
CepeaHs PI3HMIIA).

3a pesynapTaTaMu MPOBEACHUX CHUCTEMATUYHUX OIJISIIIB JIITEpaTypu aBTOPHU
nybnikauii Germain et al., 2019'%, Germain et al., 2019'”, Spada et al., 2019'%
pobsiTh BUucHOBKHU, 110 O3T Moxke 3a0e3meunTy KIHIYHI IepeBard o0 ASSKUX
KJIIHIYHUX PE3YJIbTATIB 1 CUCTEM OpraHiB y YOJIOBIKIB, 1100 piBHIB GL-3 1 cepueBux
PE3YNBTATIB y )KIHOK Ta MOKE MOKPAITUTH SKICTh JKATTS Y )KIHOK Ta JIITEH.

3Bakalouu Ha BWINE3a3HAUYCHE, TBEP/UKEHHS 3asBHUKA, 110 HE OYyJ0 3HANIACHO
TOTAJIBHOI MEPEeBaXKar040i ePEKTUBHOCTI OJHOTO 3 JIIKAPCHKUX 3aC001B HAJl IHIIIUM 3a
BCIMa 4YM OLIBIIICTIO KIIHIYHUX TOYOK Ta KOTOPT (YOJOBIKH, AITH, KIHKH) MOXKE OyTH
npuitHATUM. He AUBISYKMCH HA BEIMKY KUIBKICTh IyOJiKaliil, mo Oyiau BKIIOYEH1 y
OTJISIIU JIITEPATypH, OaraTo KJIIHIYHUX TOUOK OI[IHIOBAJIUCH 33 HASIBHOCTI TOBIJIOMJIEHB
PO BUMAIOK a00 HIIHUX JOCTIHKEHb 3 TOAI0HUM MPIOPUTETOM Ta METOA0JIOTI€r0. K
MOKa3aB MaCUB JIOCIIKEHb 1 3BITIB, PE3yJIbTATH YaCTO € HEOIHO3HAYHUMH, 3 PI3HOIO
CTATUCTUYHOIO 3HAUYIIICTIO, METOJI0JIOTIEI0, AKICTIO, BUOIPKOIO, TPUBANICTIO, JATOIO
MIPOBEICHHSI TOMIO.

KiiHiuHi mepeBars 3acTOCYBaHHs arajcuaasud OeTa TOPIBHSHO 3 Kpalloio
MIITPUMYIOUOI0 TEpari€lo MpeJCTaBiIeHO Y A0Che KOpeKTHO 3a nanumu 3 PKJ[ ta 4
HEPaHJI0MI30BaHUX JIOCIII>KEHb.

[lepeBara araimcujma3u OeTa HaJa Kpallol MIATPUMYIOUOIO  TEpAMi€Ero
MPOJIEMOHCTPOBaHA I0JI0 Yacy A0 MepIIoi KIIHIYHOI MOl (HUPKOBOI, CEpIEBOi,
nepedpoBackysipHoi a6o cmepti) B ITT momysnsiii, ogHak pi3HULS HE Oyna
cratuctuuHo 3Hauymorw (HR 0,47; 95% CI Bin 0,21 o 1,03; p=0,06). Cnocrepiranacs
CTAaTUCTUYHO 3HAYyIlla TiepeBara arajcujazd Oera HajJ Kpamiow IMMATPUMYIOUYOIO
Tepami€l0 OO0 Yacy [0 TMepumoi KIIHIYHOI Mojali (HMPKOBOi, CEpLEBOi,
nepedpoBackyisipHoi adbo cmepti) y PP-monymsamii (HR 0,39; 95% CI Big 0,16 mo
0,93; p=0,034). IlepeBara arancunazu 0era HaJl KpaIlo MIATPUMYIOUOI0 TEPAIMIEI0
IOJI0 Yacy M0 Tepiioi KiHiuyHOI mofii 30epiranack y miarpymax mnamieHtiB [TT
MOMyJIAIT 3 TOYaTKoBOIO po3paxyHkoBoto IIK®D >55 mn/xs/1,73 M2 (HR 0,19; 95%
CI Bix 0,05 m10 0,82; p=0,025) Ta y maIi€HTiB 3 MIOYaTKOBUM piBHEM KpeaTtuHiny <132,6
MkMoutw/1 (<1,5 mr/mr) (HR 0,25; 95% CI Big 0,07 mo 0,90; p=0,034).

Arancumaza Oera Maja CTaTUCTHYHO 3HAUyIly TepeBary Haja Kparioko
NIATPUMYIOUOI0  TEpami€ld 100  BIJICOTKA MAaIll€eHTIiB 0e3 MIKpOCYJIMHHUX
enaoremanbHuX BigkiaageHb Gb3 B 3paskax Oiomcii Hupku (p<0,001), cepus
(p<0,001), mxkipu (p<0,001), a TaKoX KOMIIO3UTHOTO PE3yabTaTy JJis
MIKPOBACKYJISIpHUX €HI0TeMallbHUX BijikiaaeHb Gb3 (p<0,001).

SAKiCTb KUTTA TAIllEHTIB TPynu arajcuaasd Oera CTaTUCTUYHO 3HAYHO
nokpammiaca depe3 20 THXKHIB Tepamii MOPIBHSHO 3 BUXIJAHUM DPIBHEM Y JIBOX
po3aitax onutyBaibHUKA SF-36 (moMeH ¢i3udHa posib Ta €MOIliifHA POJIb), TOJI SIK

1%4The effect of enzyme replacement therapy on clinical outcomes in male patients with Fabry disease: A systematic literature review by a European
panel of experts. Dominique P Germain et al. Mol Genet Metab Rep. 2019 Feb 6;19:100454. doi: 10.1016/j.ymgmr.2019.100454. eCollection 2019
Jun.

105The effect of enzyme replacement therapy on clinical outcomes in female patients with Fabry disease - A systematic literature review by a European
panel of experts. Dominique P Germain et al. Mol Genet Metab . 2019 Mar;126(3):224-235. doi: 10.1016/j.ymgme.2018.09.007. Epub 2018 Sep 27.
10The effect of enzyme replacement therapy on clinical outcomes in paediatric patients with Fabry disease - A systematic literature review by a
European panel of experts. Spada M et al. Mol Genet Metab. 2019 Mar;126(3):212-223. doi: 10.1016/j.ymgme.2018.04.007. Epub 2018 Apr 26.
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NaIEHTH TPYIH KPaloi MiATPUMYIOUOi Teparii Maju MOKpaIlleHHs y TOMeHl (13udH1f
poui Ta JoMeH1 607110, MPOTe JIeTaIbHI YMCIIOB] JaHi y myOmikaiii Eng et al., 2001 ue
HaBeJICH1, TOMY OIIHUTH BIIHOCHI €(eKTH Teparlii HEMOKJIUBO.

Pe3ynbpTaTu mopiBHsUIBHOI Oe3Meku arajicuaasu Oera 3 arajicujaszoro anbda y
JIOCKE MPEJICTAaBNICHI 3a TaHuMHU 5 myomikamit Wyatt et al., 2012, Linthorst et al., 2004,
Smid et al., 2013, Vedder et al., 2008, Arends et al., 2018. Tspkki peakiiii, MoB'si3aHi 3
1H(]Yy31€10, PO3BUBAIMCS 3HAYHO YACTIIIE Y TMAII€HTIB, SKI OTPUMYBAJIA arajicuaasy
OeTa, TOpIBHIHO 3 MAIli€EHTaMHU, SKi OTpuMyBayn arancuaasy ainbda (OR 10,7; 95% CI
Bin 2,1 mo 54,7; p=0,004). AHTHUTLIA CIIOCTEPIraJuCsA YaCTIIe y MAIli€HTIB, SKi
OTPUMYBAJIU arajcuaazy Oera, HXK y Mall€HTIB, sIKI OTPUMYBAJIM arajicuaasy aibda
(p=0,005). I1pu mpoBeaeHHI (PapMaKOCKOHOMIYHOTO aHAITI3Y AaH1 010 MOPIBHILHOT
Oes3rneku arajacugazu 0era 3 arajicuia3oro aab(da He Oy BUKOPHUCTAHI.

[Tpu mopiBHSAHHI 3 Kpal[ol0 MIATPUMYIOUOIO TEPAIMIEI0 Oy Ib-gKl MOOT4YHI peaKli
CIIOCTEpIraics 3 TMOJIOHOI0 YacTOTOI B Tpylax arajcujia3d Oera Ta Kpamioi
niaTpuMyrodoi Tepamii. [Ipote mpu Tepamii araacuaa3oo 6eTa MOPIBHSHO 3 KPal[oro
MIATPUMYIOUOI0 TEpaIi€lo YacTille BUHUKAIM MOOIYHI peakilii, M0 MpU3BOASATH JI0
KOPUTYBaHHSI MIBUAKOCTI 1HPY31i a0 TumMyacoBoro mpunuHeHHs 1HPY31T (41% vs
26%), mo0iuH1 peakIlii, Mo MPU3BOAITH 0 MOCTIHHOTO MPUIIMHEHHS JiKyBaHHS (8%
vs 3%) Ta moOiuHi peakilii, moB’s3aHl 3 JiKyBaHHAIM (61% vs 32%). O3H00 Ta
JMXOMaHKa BUHUKAJIU 3HAYHO YaCTIIlIe B TPYIIl arajicuia3u 0eTa, HiX y TpyIii rmianedo
1] yac MOABIMHO ciinoi ¢a3u kiiHiyHOro gociaimxeHHs (p=0,004). Ilpu npoBeneHH1
(hapMaKOEKOHOMIYHOI'O aHAJTI3y JIaH1 1010 TOPIBHSIbHOI O€3MeKH arajicuaasu oeTa 3
KpAaIlol0 MiATPUMYIOYOIO Tepari€ro He OyJIu BUKOPHUCTAHI.

Pe3ynbraT mpoBeneHoro ¢gapMakoeKOHOMIYHOTO aHali3y, HaJlaHOTO 3asIBHUKOM,
CBIIYUTH MpPO T€, IO 3a METOAOM MiHIMI3alli BUTpAT CEpPelHl BUTpPATH Ha pIK
3aCTOCYBaHHS arajicujia3u 0era € HIKUYMMHU MOPIBHSAHO 13 JIIKYBAHHSIM arajcuaa3oro
anbda AK Ui JOpOCIuX, Tak 1 s maited. [Ipore 3a pesynpTaTaMu OIIHKH OyIio
BCTAHOBJICHO, 10 3asBHUKOM OyJI0 HEKOPEKTHO 00paHo IIHY JJIs JIKapChKOTro 3ac00y
MOPIBHSHHSA arajcuaasu ainb(da Ta MAXiT 10 yCepeaHEHHS BUTPAT Ha arajcuaasy
anba Ta arajcuaasy Oera, TOMYy pe3yJbTaTH YCEpPETHEHHS € HEKOPEKTHUMHU.
ExoHOMIYHO JOIUIBHUM BapiaHT JIKYBaHHS BIAPI3HAETHCS JIJIs1 KOXKHOI BIKOBO1T TpyITH
1 3aJIeKUTH B BIKY 1 Baru maili€eHTa, TOMY pe3yjbTaT aHali3y MiHIMi3allii BUTpaT
I10/T0 MEHIII BUTPATHOT OIIIi{ JIIKYBaHHS € HCBU3HAUCHHUM.

3a po3paxyHKamH 3asBHHKA METOJOM BHUTPATU-KOPHUCTh 3aCTOCYBAaHHS
arajcujazu OeTta TMOPIBHAHO 13 KpaUlOl MIATPUMYIOUOIO TEpari€ld Mae A0JaHy
KOPHUCTh, MPOTE € OUIbII BUTPATHUM. [HKpEeMEHTadbHUI MOKa3HUK €()EKTUBHOCTI
Butpat ICER nepeBunrye 5 BBII na nyiy HaceneHHs, Taki BUTpaTH € Hee(heKTUBHUMU
BIJIMOBIHO JI0 IIKaJU peKOMEHI0BaHuX rpaHnyHux 3HadyeHb ICER B YkpaiHi, 1o €
KOPEKTHHUM.

Ha mincraBi po3paxyHKiB, HaJaHUX 3asBHUKOM Ta BpPaxOBYIOUHM OMNMCAHI Y
nianyHkrax 3 Ta 4 nyHkty 3 BucHoBKy (akTopH, YyHOBHOBa)KEHHUM OPraHOM 3
nepxxaBHoi OMT OyIio BcTaHOBIIEHO, IO MEPEXij] BCIX MAIIEHTIB 3 arajicuaasu ainbda
Ha arajicujiazy 06etra Moke MPU3BECTH JI0 3a0IaKeHb y po3mipi Bia 885 750,84 rpu
1o 1232 596,04 rpH Ha OAMH PiK, IPOTE TaKl PO3PaxXyHKH OyJu 3A1HCHEH] 3aIBHUKOM
IIpU BUKOPUCTaHHI [[IHU Ha arajicuja3y ajib(a, 110 € BUIIOIO 32 OCTAHHIO 3aKyM1BEIbHY
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I[IHy, TOMY € HEKOPEKTHUMHU. BiMOBITHO 10 peKOMEHIOBAHOI IITKAJTU OIIHKU BILTUBY
Ha Oro/KeT B YKpaiHi Ha MiACTaBl JaHUX JEp>KaBHUX BUTpAT Ha JIIKAPChKi 3aC00H Y
2021 pomi, aHami3 BIUIMBY Ha IOKAa3HUKH OIOJDKETY IOJ0 BUTpAT Ha 3asBICHUN
JKapchKuii 3aci0 B YKpaiHi oKa3as, 110 MPY NOBHOMY NEpPEeXO0/i 3 arajicuaasu ainbda
Ha arajicujasy 0era BIUIMB Ha OFO/KET arajicuia3u 0erta 3 MepIioro 1o 1’ STui pik 0ye
cepenadiM (Oyae 3HaxoauTHCh y niamaszoHi Big 38 muiH g0 100 muH rpH). Bapto
3a3HAYUTH, 110 OCKIJIBKMA BUTpATH Ha JIIKAPChKI 3aCO0M 3ajiekarh Bl BIKY Ta Baru
NAIi€EHTIB, TaKi MPUMYLICHHS MAlOTh BEJIMKHUHA BIUTUB HAa PE3ylbTaTH PO3PaXYHKIB,
TOMY PE3yJbTaTH aHaji3y BIUIMBY Ha OIO/DKET arajcuaasu OeTa TMOpIBHSIHO 3
arajyicuaasoro aab(da Ciij IHTepIpeTyBaTH 3 00EPEKHICTIO.

3a pesynbTaTaMy TOPIBHSIHHS arajcuaasu Oera 13 Kpamow MiATPUMYIOUOIO
Tepariero OyJ0 BCTaHOBJIEHO, 10 BUTpPATH MpPHU 3aCTOCYBAaHHI arajicujasu Oera €
OUTBIIMMHU, HIXK MPU 3aCTOCYBAHHI KpaIOl MIAITPUMYIOYOi Tepamnii, 0 € KOPEKTHUM.
BiamoBiHO 10 poO3paxyHKIB 3asBHUKA, CYKYIHI BHUTpPAaTH MPOTITOM YacOBOTO
TOPU30HTY 5 POKIB Y CXeMl JIIKyBaHHS 3a pe3yjibTaTaMu PO3pPaxyHKIiB clieHapito 1
(BUKOpHUCTaHHS Kpamioi MiATPUMYI040i Tepamnii) ctTaHoBUTUMYTh 787 179 rpH, a mis
crieHapiro 2 (mocrynoBoro 20%-mepexoy, ToOTo TOBHOTO IIePeX01y YCi€l KOropTH Ha
3aCTOCYBaHHsA arajcujaszu Oera mpoTsiroM S5 pokiB) — 245 648 114 rpH. [JomatkoBi
BUTPATH IPU MEPEXO/I1 3 clieHapito 1 Ha creHapiit 2 konuBaroThes Bif 15 533 930 rpu
no 83 134 376 rpH Ha OauH pIK, IPU I[bOMY MOBHUN MepexiJ] Ha 3aCTOCYBaHHS
JIKapCchKOro 3aco0y arajicujasa 0era mpu3Beie 10 T0JAATKOBUX BUTPAT y po3Mmipi 244
860 935 rpH 3a 5 pokiB. 3BayKar0UM HA HEBU3HAYEHICTh Baru BIAMOBIAHO J0 BIKOBOTO
PO3MOITY HUIBOBOI MOMYJSAIIi, a TaKOX METOJOJOTIYHI MOMHUJIKH Ta HETOYHOCTI
PO3paxyHKIB, pe3yJbTaTH aHaNi3y BIUIMBY Ha OIOKET arajcuaasd Oera cCiij
IHTEPIPETYBATHU 3 00EPEKHICTIO.

4. PexoMeHaamii mo/10 BKJIYEHHs (BUKJIOYEHHsI) JiKapcbKOro 3acody /10
(3) HanioHaJbHOTro nepeJiiky 0CHOBHHUX JIKapCbKHUX 32¢00iB Ta (a00) mepeikis,
10 32AKYNOBYHOThCS 32 KOLUTH AEP/KABHOI0 OIOIKETy AJIsi BUKOHAHHS NPOrpam
Ta 3JiliCHEHHSI IEHTPAJI30BaHUX 3aX0AiB 3 OXOPOHH 370poB’s, Ta (abdo)
peKoMeHaalil I0A0 3aCTOCYBAHHSA /IS Lijedl OXOPOHM 3/I0POB’Hl JIKAPChKOI0
3aco0y, omJiaTa, 3aKymiBJs a00 BiAIIKOAYBAHHA BAPTOCTi AKOI0 3AIMCHIOETHCH 3
METOK) BHKOHAHHS PerioHaJbHUX HiJLOBHX MPOrpaM 3 OXOPOHM 3/I0POB’sl, IO
MOBHICTIO YM YaCTKOBO (PiHAHCYIOTHCS 32 PAXYHOK KOIUTIB MiCLIeBUX OIOIKETiB,
Ta (a00) pexomMeHaamii MO0 YKJAJAeHHS a00 NMPOAOBKEHHA Ail (NMPOJIOHTaMil)
JOTrOBOPiB KEPOBAHOI0 J0CTYIy Ta (a00) iHIIi pekoMeHaaNii y pa3i HeoOXiTHOCTI
YXBaJICHHS PilliecHb B CHCTEMi OXOPOHH 3/10POB’A:

Bianosinno a0 nmn.2 n.6 Ilopsaky mpoBeneHHs IepKaBHOI OLIHKK MEIUYHHUX
TEXHOJIOT1M, 3aTBepIKeHoro mnoctaHoBolo KaGinery MinicTpiB VYkpaiHu BiJ
23.12.2020 Ne1300, mposeneno aep:xkany OMT st mikapcekoro 3aco0y araicuaasa
0eTa, MOPOIIOK ISl MPUTOTYBAHHS KOHIEHTPATY (5 MI/MiT) A1 po3uunHy st iH]y3ii
3a MOKa3aHHsIM JOBroTpuBaie (hepMEeHTO3aMiCHE JIIKYBaHHS IOPOCITUX Ta AITEH BIKOM
BiJl 8 POKIB 3 MIATBEPKEHOIO XBOpoOoto Dadpi (medimut anpda-ramakrozugazu A)
1010 MOKJIMBOCTI BKIIIOUEHHS JIIKapChKOTO 3ac00y arajcuaasza 6eTa 10 mepeiiky, 1o
3aKYMOBY€ThCS 3a KOIITH JAEpPKABHOTO OIO/DKETY [UIsl BUKOHAHHA MpOrpaM Ta
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3MIACHEHHS IICHTPANI30BaHMX 3aXOJIB 3 OXOPOHM 3JI0OPOB’Sl 3a HAmpsSIMOM
“MenukaMeHTH JUIsi TPOMAJsH, SKI CTpaXJaroTh Ha opdaHHI MeTaboJIuHI
3aXBOPIOBAHHS .

Bianosinno no mn. 22 Ilopsaky NpoBeAEHHS AEPKABHOI OILIHKA MEIUYHHUX
TEXHOJIOT1H, 3aTBep/KeHoro noctaHoBoro KMV Bix 23.12.2020 Ne 1300, BUCHOBOK
YIOBHOBA)XEHOTO OpPTaHy Ma€e peKOMEHIAIIHUI XapakTep.

Pe3ynbraTi TOpIBHSAJIBHOI KIiHIYHOT €(GEKTUBHOCTI arajcujaasd Oerta 3
arajicuaaszoro anbda y J0che Oylio MPEACTaBICHO 3a JAaHUMU 3 CHCTEMAaTHYHUX
orisaaiB miteparypu Germain et al., 2019 (wonosiku), Germain et al., 2019 (xiHKH),
Spada et al.,, 2019, 3a pe3ynpTaTamu SKUX HE OYyJ0 3HAWIECHO TNEPEeBAKAIOYOL
e(eKTHBHOCTI OJHOTO 3 JIKAPCHKUX 3ac00IB HaJa IHIIUM 3a BCiMa Y OUIBIIICTIO
KJIIHIYHUX TOYOK Ta KOropT (YOJOBIKH, 1TH, XKIHKH) Ta 3p00JI€H1 aBTOpaMHU BUCHOBKHU
st (hepMEHTO3aMICHOI Teparnii 3arajioM, a came (epMeHTO3aMiCHa Tepamis MOXKe
3a0e3neunT KIIHIYHI TepeBaru MO0 ACSKUX KIIHIYHUX PE3YJbTATIB 1 CHUCTEM
OpraHiB y 4oJIOBIKIB, 10/10 piBHIB GL-3 1 ceplueBUX pe3ynbTaTiB y KIHOK Ta MOXKE
MOKPAIIIUTH SIKICTh KUTTA Yy JKIHOK Ta aiTed. He AuBIsunch Ha BEIUKY KIJIBKICTh
nyOmikai(iii, mo OyJau BKIIOYEHI y OIJISAM JIiTepaTypu, 0araro KIIHIYHUX TOYOK
OILIIHIOBAJIMCh 32 HASIBHOCTI MOBIJOMJICHb IPO BHUMAJOK a00 IHIIUX JOCHIKEHb 3
MOAIOHUM TPIOPUTETOM Ta METOOJIOTIE0. SIK MOKa3aB MacHB JOCHTIIKEHB 1 3BITIB,
pe3yibTaTH 4YacTo € HEOJHO3HAYHHWMHU, 3 PI3HOK CTAaTUCTUYHOIO 3HAYYIIICTIO,
METOJI0JIOTI€0, AKICTIO, BUOIPKOIO, TPUBAJICTIO, 1aTOI0 ITPOBEAEHHS TOIIO.

Pe3ynbTaTu TOABIAHO CHIMOro IJ1ane00-KOHTPOILOBAHOIO PaHI0OMI30BAHOIO
nociipkeHHs (myomikaiis Banikazemi et al., 2007), sike mpoBoAMIOCH 3a y4acTio 82
Nall€HTIB BIKOM Bif] 16 pokiB 3 XxBopoOoto Padpi, MpoAeMOHCTPYBaJH, IO KIIBKOCTI
BUMAJKIB HHUPKOBOI, CEpIeBOi abo IepeOpoBacKysipHOI mojii abo cMmepti, Oyia
3HAYHO HWKYa y TALIEHTIB, SKI OTPUMYyBaju arajcujaa3y OeTa, Ha BIAMIHY BIJ
MAIIE€HTIB, SIKI OTPUMYBAJIH TIJIAe00 (3HMKEHHS pU3HKY y 53 % yCiX MaIli€HTiB, AKi
B3SUTM y4acTh y AociimkeHHi, To0To anami3 ITT monynsmii (p=0,0577), 3HuxkeHHS
pusuky y 61 % mamieHTiB, fKi BUKOHAJIA YMOBU TMPOTOKOJIY Ta 3aBEpIIHIIU
nocinimkeHHs, Tooto PP ananiz (p=0,0341)). [lepeara arancungazu 6era Haj Kpalioko
MIATPUMYIOUOI0 TEPAIIEI0 010 Yacy /10 MepIioi KIiHIgyHOoT moaii (HUpKoBa, cepiieBa
abo 1iepeOpoBackysipHa moaii ado cMepTh) 30epiranack y miarpynax mnaiieHtis [TT
HOIYJISALIT 3 MOYAaTKOBOIO po3paxyHkoBoro IIK® >55 mu/xs/1,73 m? (p=0,025) Ta y
NAIl€HTIB 3 TOYaTKOBUM piBHEM KpeaTtuHiHy <132,6 mxmonb/n (<1,5 wmr/mn)
(p=0,034). Arancugaza Oera majga CTaTUCTUYHO 3HAUYIy MEpeBary HaJ Kpamioro
NIATPUMYIOUOI0  Tepami€ld 100 BIJICOTKA MAalll€eHTIB 0e3 MIKpOCYJIMHHUX
eHaoTemanbHuX BigkiaageHb Gb3 B 3paskax Oiomcii Hupku (p<0,001), cepus
(p<0,001), mxipu (p<0,001), a TaKoX KOMIIO3UTHOTO PE3yIbTaTy JJIs
MIKPOBACKYJISIPHUX eHJ0TemanpHuX BiakimaaeHs Gb3 (p<0,001) (Eng et al., 2001).

Tsoxki peakiii, MoB's3aH1 3 1H(Y31€10, PO3BUBAIKCS 3HAYHO YACTIIIE Y MAIlIEHTIB,
K1 OTpUMYBA&JIM arajcujaasy Oera, MOPIBHSAHO 3 TMAalll€EHTaMH, SIKI OTPUMYBaJU
arancunasy ansda (OR 10,7; 95% CI Bix 2,1 no 54,7; p=0,004) (Smid et al., 2013).
AHTHTIJIa CTIOCTEPITAIMCSA YACTIIIe Y TMAIliEHTIB, sIKI OTPUMYBAIM arajicuaasy Oera,
HIX Yy TIAIIE€HTIB, SIK1 OTpUMyBaiu arancuaasy anbda (p=0,005) (Vedder et al., 2008).
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[Tpu mopiBHSAHHI 3 KPaIIOIO MIATPUMYIOUOIO Tepami€eo 0yab-siKi MOOIYHI peakiii
criocTepiraiucs 3 MOJIOHOI YacTOTOI0 B Tpylax arajcujia3d Oera Ta Kpamioi
niaTpuMytrodoi Tepamii. [Ipote npu Tepamii arajcuaazorw 0eTa MOPIBHSHO 3 KPaIloko
MIITPUMYIOUOIO TEPAITi€l0 YacTillle BUHUKAIW MOOIYHI peakilii, Mo MPU3BOASTH 0
KOPUTYBaHHSI MIBUAKOCTI 1HPY31i abo TumMyacoBoro npunuHeHHs 1HPY31i (41% vs
26%), mo01uH1 peakilii, 10 MPU3BOAITH 0 MOCTIHHOTO MPUIIMHEHHS JiKyBaHHS (8%
vs 3%) Ta moO14HI peakilii, MoB’s3aHi 3 JiKyBaHHAM (61% vs 32%) (Banikazemi et al.,
2007). O3106 Ta TMXOMaHKa BUHUKAJIN 3HAYHO YaCTIIIE B TPy arajicuaasu 0era, Hix
y Tpymni miaredo miJ yac MoABIHHO ciinoi ga3u KIHIYHOTO AociimkenHs (p=0,004)
(Eng et al., 2001).

YTHOBHOBaXEHUI OpraH 3a3Hadae, IO 3 MOMEHTY peecTpaiii B YKpaiHi
JIKapChKUX 3aco01B araincujaza Oera Ta araicupaasa ainbda no JlemaprameHty
bapmakoHarisny JlepxaBHoro excrieptHoro neHtpy MO3 YkpaiHu MOBIIOMIICHHS
npo moOiuHI peakiii Ta/abo BIACYTHICTh €(EKTHBHOCTI MICIs iX 3aCTOCYBaHHS B
VYkpaini Bl MEIUYHUX TMPaIiBHUKIB Ta Malll€HTiB He Haaxoauwiu. Binx 3assauka TOB
"Canodi-ABentic YkpaiHa" oTpumaHo 23 MOBIJOMJICHHS MPO BUMAJAKU MOOIYHUX
peakKIIiil micisi 3aCTOCYBaHHsI JIIKAPChKOTO 3ac00y arajicujia3a 0era, OJIuH 3 HUX OyB
3apeecTpoBaHMil B YKpaiHi. Bci Bumnaaku mobiuHUX peakiliil 3a CTyneHeM Ceprlo3HOCTI
BITHOCSTBCS 1O CEPHO3HHUX.

BiamoBigHO 10 MPOBEIEHOTO 3asABHUKOM (hapMaKOCKOHOMIYHOTO aHami3y 3a
METOJIOM BUTPATU-KOPUCTH OyJI0 BCTAHOBJICHO, IO 3HAYEHHS 1HKPEMEHTAIBHOTO
nokazHuka edextuBHocTi BUTpar (ICER) mpu 3actocyBanHi arancupaszu Oera st
JIOBrOTPUBAJIOro (hepMEHTO3aMICHOIO JIIKYBaHHS TIOPOCIUX Ta AITEH BIKOM BiJl 8§ POKIB
3 MIJATBEPHKEHOI0 XBOP0OOo10 Padpi MOPIBHAHO 13 KPa[OK0 MIATPUMYIOUOIO TEPAITIEID
ctaHoBuTh 19 201 515,50 rpa/QALY 6e3 ypaxyBaHHs 3MiHM HMOBIPHOCTEM NIEPEXO1B
MKk ctanamu B yaci Ta 18 370 099,01 rpu/QALY 3 ypaxyBaHHSM 3MIHU HIMOBIPHOCTEN
NepexoiB MK CTaHAMU B 4yaci. BiAMoBiAHO 10 MIKalu peKOMEHI0OBAaHUX TPAHUYHUX
snaueHb ICER B VYkpaini Taki BUTpaTu € HeedEKTHBHUMH, OCKUIHBKHA 3HAYCHHS
noka3HukiB epextuBHocTi BUuTpaT ICER mnepesuniytots 5 BBII Ha nymry HaceneHHs
(659 720,00 rpH) BIAMOBIIHO JI0 MIKAJIM PEKOMEHI0BaHUX I'paHnuHKMX 3HauyeHb I[CER
B Ykpaini. [IpoTe BapTO 3ayBa)KuTH, 1110 3 OTJISy Ha BCTAHOBJICHI YIIOBHOBAKECHUM
opraHoMm (hakTopH, MPo 1110 3a3HAYEHO BUIIIE, PE3yIbTaT oTpuMaHoro nokazuuka ICER
MO>Ke 301JIBIIINTHUCH.

3a po3paxyHKaMH1 3assBHUKA METOJIOM MiHIMI3allil BUTPAT CepeIHI BUTPATH Ha PIK
3aCTOCYBaHH arajicujaaszu OeTa i OJIHOTrO MailieHTa BikoM 10 18 pokiB € Ha 111
564,04 rpH HUKYUMHU TOPIBHSIHO 13 JIIKYBaHHSM arajicujia3or aiabda, s OJHOTO
naiieHTa crapie 18 pokiB — Huxuumu Ha 136 524,70 rpH. IIpote 3a pesynbratamu
OI[IHKK OyJIO BCTAHOBJICHO, IO 3asBHUKOM OYyJIO HEKOPEKTHO OOpaHO IHY s
JIKApChKOT0 3ac00y MOPIBHSAHHSA arajicijiazu anbQa Ta miaxiJ 10 ycepeAHEHHS BUTpAT
Ha araicuaasy ainbda Ta arajicuaasdy Oera, TOMY pe3yJbTaTh YCEPEIHCHHS €
HEKOPEKTHUMH. EKOHOMIYHO JOIUIBHUI BapiaHT JIIKYBaHHS BIAPI3HSETHCS IS
KO’KHOI BIKOBOi TPYIIHU 1 3aJI€KUTH B1JI BIKY 1 Baru Malli€HTa, TOMY pe3yJbTaT aHali3y
MiHIMI3alil BUTPAT II0/I0 MEHIIl BUTPATHOI OMIIIi JTIKyBaHHS € HEBU3HAYCHUM.

3a pe3yabTaTaMy aHaNi3y BIUIMBY Ha OFO/PKET OyJI0 BCTAHOBJICHO, IO BUTPATU
IpU 3aCTOCYBaHHI arajicuaa3u Oera € OUIbIIMMH, HDK IPHU 3aCTOCYBaHHI Kpaioi
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OiATpUMYI04Oi Teparmii. BiamoBigHo A0 po3paxyHKIB 3asBHHKA, JOJATKOBI BUTPATH
IIpHU TIEpeXo/I1 31 crieHapito 1 Ha crieHapiii 2 (MMOCTymoBOIo Mepexoay Ha 3aCTOCYBaHHS
arajicuasu 0eta JijIs yciei KOropTH MaiieHTiB) KoauBaroThes Bia 15 533 930 rpH 1o
83 134 376 rpH Ha OJAWH PIK, IPH IILOMY MOBHUM MEpeXiJl MPOTATOM 5 POKIB Ha
3aCTOCYBaHHS JIIKAPChKOTo 3aco0y arancujasa 6era mpusBe/e A0 J0IaTKOBUX BUTPAT
y po3mipi 244 860 935 rpH 3a 5 pokiB.

[Ipu mopiBHSAHHI arajcujaasu OeTa 3 arajcuj1a3or ajbda 0ys10 BCTAHOBJICHO, 1110
MepexiJl BCiX MAIi€HTIB 3 arajicuaasu ajab(da Ha arajicuaaly 0era MoxKe MPU3BECTH J10
3a0MaKeHb Y po3mipi Bix 885 750,84 rpu mo 1 232 596,04 rpH Ha oaWH pIK 3a
po3paxyHKaMH 3asBHUKA. BiAMOBIIHO 10 peKOMEHI0BAHOI MKW OI[IHKY BITUBY Ha
OrokeT B YKpaiHi Ha MiJICTaBl JaHUX JEp>KaBHUX BUTPAT Ha JiKapchki 3acobu y 2021
poIlli, aHaJi3 BIUIMBY Ha MOKa3HUKH OIOJIKETY 1010 BUTPAT HA 3asIBJICHUM JIIKAPChbKUN
3aci0 B YkpaiHl MoKa3aB, IO NpH NOBHOMY MEpPEXOl 3 arajcuaasu aibda Ha
arajicua3zy 0eTa BIUIMB Ha OFOJDKET 3 MEPIIOro o IsSATUi pik Oyae cepeanim (Oyae
3HAXOJUTUCH Y Jlarma3oHi Bia 38 muH 10 100 MiTH TpH).

3Ba)kar0uM Ha HEBU3HAYCHICTh Bard BIJMIOBIIHO A0 BIKOBOT'O PO3MOALTY IIJILOBOI
MOMYJIAIIT, @ TAKOK METOJIOJIOTTYHI MOMUJIKU Ta HETOYHOCTI pO3PaxyHKIiB, pe3yIbTaTu
aHai3y BIUIMBY Ha OIOJKET arajicujasu OeTa ClIiJl IHTepIpeTyBaTh 3 00EPEKHICTIO.

Orxe, 3a pesynbratramu JepxaBHoi OMT 100 MOMXJIMBOCTI BKJIIOUYEHHS
JIKapChKOro 3aco0y arajicujaza 0era 10 MEpeiKy, 10 3aKYIMOBYETHCA 3a KOIITH
JIEP’KABHOTO OOJKETY JUIsi BUKOHAHHS MpPOrpaM Ta 3A1MCHEHHS LEHTPaji30BAHMX
3aXO/IB 3 OXOPOHU 3J0pOB’S 3a HampsiMoM ‘“‘MeauKamMeHTH IJsi TPOMajsiH, SK1
CTpa)XJal0Th Ha Op(aHHI METa0OJIYHI 3aXBOPIOBAHHA™ MJIA JIKyBaHHS MAllI€HTIB y
SIKOCT1 JOBTOTPUBAJIOTO (PEPMEHTO3aMICHOTO JIKYBaHHS JOPOCIUX Ta JIITEH BIKOM Bij
8 POKIB 3 MIATBEPIKEHOIO XBOpoOoto Dadpi (aedinuT anbda-ranakrosnaaszu A) 0yio
BCTaHOBIICHO:

- HAsBHICTh peKOMEHaarii 1monao 3actocyBaHHs ®3T - aramcupasu Oera Ta
arancujasu anb(a IS JIKyBaHHS MAali€HTIB 3 XBOpoOoro Pabpi (KOHCEHCYCHUU
TOKyMeHT €Bpomneicbkoi pobodoi rpynu ®abpi, Kanaga, Hinepnanau, dpaniis,
Ipnanmis, bpaszunisa (2006-2022 pp.));

- 3a pe3yJabTaTaMU TOPIBHSUIBHOI KIIHIYHOI €()EeKTUBHOCTI Yy TAIll€HTIB 3
xBopoOoro dadpi (crapie 16 pokiB) criocTepiraiacs CTATUCTHYHO 3HAYYIIA TIEpeBara
arajcujasu OeTa HaJl Kpalow MATPUMYIOYOI0 TEpari€lo MO0 Yacy JI0 Mepiioi
KJIIHIYHOT ToAil (HUPKOBOi, cepleBoi, mepedpoBackylsapHoi abo cmepTti) y PP-
nonysii (HR 0,39; 95% CI Big 0,16 no 0,93; p=0,034, nepeBara 306epiranacs y
niagrpynax namieHTiB ITT momysnsmii 3 moyaTkoBow po3paxyHkoBoro IIK® >55
mi/xB/1,73 m? (p=0,025) Ta y mamieHTiB 3 MOYATKOBUM pPiBHEM KpeaTuHiny <132,6
MmO/ (1,5 mr/mn) (p=0,034)). Arancuaaza 0era Majia CTAaTUCTUYHO 3HAYYIILY
nepeBary HaJl Kpaumlol MiATPUMYIOYOI0 TEpAaIi€ro I0J0 BIJICOTKA MAIlEHTIB 0€3
MIKpOCYIMHHHX €HIO0TeMaIbHIX BifkIaaeHs Gb3 B 3pa3kax Oiorncii Hupku (p<0,001),
cepust (p<0,001), mxipu (p<0,001), a TaKoX KOMIIO3UTHOTO PE3yJIbTaATy IS
MIKPOBACKYJISIPHUX €HIOTeMalbHuX BinkianeHb Gb3 (p<0,001));

- 3a pe3yJibTaTaMHU MOPIBHSUIBHOT O€3MEKU MPH JIIKYBaHHI MaIl€HTIB 3 XBOPOOOIO
®adpi (crapuie 16 pokiB) Oyab-ski MOOIUHI peakiii crocTepiraiucs 3 Moi0HO0
4acTOTOIO B Ipymax arajicujasu 0era Ta Kpamoi miarpumMytodoi teparii. [Ipore npu
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Tepamii arajJcuaa3o 6eTa MOPIBHIHO 3 KPAILIOK0 MiATPUMYIOUOIO TepaMi€r0 YacTilie
BUHHUKAJIA TTOOIYHI peakilii, 10 IPU3BOASTH 10 KOPUTYBaHHS MIBUIAKOCTI 1HPY31i abo
TUMYacoBOro npunuHeHHs iHdy3ii (41% vs 26%), mob14H1 peakilii, 110 TPU3BOASAThH
JI0 TOCTIMHOTO npunuHeHHs JikyBaHHs (8% vs 3%) Ta moOiyH1 peakilii, MoB’s3aH1 3
aikyBaHHsIM (61% vs 32%));

- AKICTh JIOKAa30BUX JaHMX (TIOPIBHSHO 3 KPal[OK MIATPUMYIOUOIO TEpaImi€ro -
BHUCOKA, IPUNHSATHA);

- pe3ysIbTaTH aHali3y ePeKTUBHOCTI BUTPAT MIPH 3aCTOCYBaHHI arajicuaasu Oera
MOPIBHSHO 3 KPAIIOI0 MIATPUMYIOUOIO TE€pAIMi€lo MoKa3aiy, 0 BUTPATH HA 3asBJICHY
MEIUYHY TEXHOJOTII0 € Hee(EeKTUBHHMH BIAMOBIMHO 10 IIKAJIA PEKOMEHIOBAHHUX
rpannyHux 3Ha4eHb ICER B Ykpaini, ockinbku 3HaueHHs ICER nepesumytots 5 BBIT
Ha nyury HaceneHHs (19 201 515,50 rpa/QALY 6e3 ypaxyBaHHS 3MIHU KMOBIPHOCTEHN
nepexoAiB Mk ctaHamu B yaci Ta 18 370 099,01 rpa/QALY 3 ypaxyBaHHAM 3MIHU
WMOBIPHOCTEM MEepexo/IiB M’k CTaHAMH B 4acl);

- aHaJI13 BIUIUBY Ha MOKA3HUKHU OIO/KETY MOKa3aB, IO BCTAHOBJIICHO JI0OAATKOBUH
BILJIUB Ha OIOJKET MpHU MOCTynoBoMy 20% 1opiyHOMY MepeXxo/l MaIll€HTIB MPOTITOM
5 poKiB 3 Kpallloi MiATPUMYIO4Oi Teparii Ha Tepamiio arajcuja3ol 0era Ta MOxkKe
konuBaTHucs Bix 15 533 930 rpu o 83 134 376 rpH HA OMH PIK;

- TIPIOPUTETHICTH JOCTIHKYBAHOT'O 3aXBOPIOBaHHS (XBOpoOy Pabpi BHECEHO 10
[lepeniky piakicHux (opdaHHMX) 3aXBOPIOBaHb, IO MPU3BOASTH IO CKOPOYCHHS
TPUBAJIOCTI XKUTTS XBOPUX a00 iX 1HBaIiAM3aLli Ta AJIA IKMX ICHYIOTh BU3HAH1 METOIU
JikyBaHHA (3aTBepkeHnit HakazoM MO3 VYkpainu Big 27.10.2014 No 778 «lIpo
3aTBEPKEHHS TMEPeNiKy piAKICHUX (OppaHHMX) 3aXBOPIOBAHBY, 3aPEECTPOBAHUI B
Minictepctsi octuiii Ykpainu Big 13.11.2014 3a Ne 1439/26216);

- eMiJEMIOJIOTIUHI MOKAa3HUKU IIOAO0 3aXBOPIOBaHHS (3a naHumu ['pomManchbkoi
cniiky “OpdaHnHi 3aXBOpIOBaHHA YKpaiHu, CTaHOM Ha yepBeHb 2023 poky B YkpaiHi
J1arHOCTOBaHO 25 ocoOu 3 JmiarHo3oM XxBopoOa ®abpi, B YkpaiHi OTpUMYIOTh
nikyBaHHs 18 oci0; 3a qanumu kiiHiYHUX (axiBiiB LlenTpy opdaHHMX 3aXBOpIOBaHb
ta reHHoi teparnii HCJI “OXMATIUT” cranom Ha 1 BepecHs 2023 poky B YKpaiHi
niarao3 xBopo6a ®adpi BcTaHOBICHO 25 ocobaM, 22 0coOM OTPUMYIOTh JIIKYBaHHS, 13
HUX 13 marfieHTiB OTpUMYIOTH arajicuaaly 0era, a 9 marieHTiB — arajicuaasy anbda);

- 3asgBleHA TeopeTWYHa moTpeda B JIKApChKOMY 3aco0l araicujaza Oera
BIZIMOBITHO 70 1H(opMalii 3 nocke Ha 2023 pik craHoBUTUME 17 0Cib 3 XBOPOOOIO
®abpi1, npoTe pealibHa KUIbKICTb Malll€HTIB, K1 ToTpeOytoTs @3T € BUILOIO;

- TEHEpU4YH1 JIKapChKi 3acO0M Ha PUHKY YKpaiHU IJis JIIKApChKOro 3acoly
arajicuja3a 6era BiJICYTHI.

BpaxoByroun BuIle3a3HaueHe, PEKOMEHIOBAHO TMPOJOBXHUTU 3a0e3MEUYCHHS
JIOCTYIY MaIi€HTIB 3 XBOpoOoto dabpi 1o arancuaazu 6eTa Ta NpoJ0BKUTH 3aKYITBITIO
3a KOIITH JAepKaBHOTO OIOKETy JUIS BHUKOHAaHHS TIporpaM Ta 3AiHCHEHHS
[EHTPATI30BaHUX 3aXOIB 3 OXOPOHU 370pPOB’S 3a HAMPAMKOM “‘MenuKamMeHTH s
TPOMAJIsH, SIKI CTPaXJaloTh Ha opdaHHI METa0OJIYHI 3aXBOPIOBAHHS BUKIIIOYHO 3
ypaxyBaHHSAM HACTYITHUX YMOB.

OCKIJTbKM 3aCTOCYBaHHs arajicuaasu Oera mae A0JaHy KIIHIYHY KOPUCTh AJIs
MAIIEHTIB 13 M ATBEPAXKEHOI0 XBOpoOoro Pabdpi 6a3yrounch Ha KOMIIO3UTHUX KIHIIEBUX
TOUYKaX, OOMEXEH1 JaHl MOPIBHSIBHOI KITHIYHOI €()eKTUBHOCTI arajcuaasu 0eta 3 3
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Kpallol0 MIATPUMYIOUOI0 TEpami€l0 y TMealaTpUYHUX TMalll€HTIB, a BHUTpPaTH 3a
3asBJICHOIO I[IHOIO Ha arajicujiazy 0era € Hee()eKTHBHUMH Y MOPIBHSHHI 3 KPaIloko
HIATPUMYIOUOI0 Tepari€lo, PeKOMEHJIO0BAHO PO3IJISHYTH MOXJIMBICTH MPOBEACHHS
MEPEroBOPiB IIOJ0 JOTOBOPIB KEPOBAHOTO JIOCTYMY JJiA JIKApChKOro 3acoly
arancujasa 0era Juisi TOBrOTPUBAIOTO (PEPMEHTO3aMICHOTO JIIKYBaHHSI JOPOCIUX Ta
JITEH BIKOM BiJl 8 pOKIB 3 MIATBEPXKEHOI0 XBOp0oOoro Dabpi, 11 3HWKESHHS IIHH 10
€KOHOMIYHO JOLLUIBHOTO piBHS. PeKOMEHI0BaHO MPOIOBKUTU HAKONMUYECHHS JTaHUX
npo e(peKTUBHICTh JIKAPCHKOTO 3aco0y HUIIXOM 300py Ta MOHITOPHHTY peajbHHX
JAHUX 1100 KIJTbKOCTI Malll€HTIB Ta MOKA3HUKIB €(PEKTUBHOCTI Ta O€3MEeKH JIKyBaHHS
13 MOJAJTBIIIM aHAJII30M 332 BU3HAYCHUH TIEPIO/.

Jlis mocsiTHEHHST TOPOTY €(PEeKTUBHOCTI BUTPAT 3a HIKAJIOK PEKOMEHIOBAHHUX
rpannyHux 3HadeHb [CER B VYkpaini BIAMOBIIHO A0 HAJaHOI 3asiBHUKOM MOJENI
(hapMakOEKOHOMIYHOIO — aHai3y arajcujiasu OeTa TMOPIBHSAHO 13  Kpalioro
MIATPUMYIOUOIO TEPAIIEI0 11HA JIIKAPChKOTo 3aco0y arajcuaasa 0erta Mae 3HU3UTUCH
HEe MEHII HiXK Ha 97,9% Bij 3as8BIEHOI I[IHOBO1 MPOMO3UILi 10 piBHSI 276,43 rpH Ta 1
657,44 TpH 3a yNakoBKy 5 MT Ta 35 MT BIANOBIAHO (ISl JOCATHEHHS MTOPOTY Ha PiBHI
3 BBII na nymy nacenenust — 395 832,00 rpH) ta Ha 96,6% Bija 3asBJI€HOT I[IHOBOT
npomno3uiiii 10 piBHSA 460,52 rpH Ta 2 761,21 TpH 3a ymakoBky 5 Mr ta 35 Mmr
BIJINMOBITHO (U1 JOCSITHEHHSI TTOPOTY TOTOBHOCTI IIaTUTH Ha piBHI 5 BBII Ha mymry
HaceneHHss — 659 720,00 rpu). Ilpore BogHOYac, BpPaxoOBYIOUM BCTAHOBIICHI
YIOBHOBa)XEHUM OPraHoM (pakTopH, 1110 ONMCaHI BULIE, JOLUIBHUM € PO3TJIS]l BUIIOTO
BIJICOTKA 3HHMKKH.

Kpim TOro pekomeHioBaHa po3poOKa Ta 3aTBEpKEHHS Taly3eBUX CTaHAAPTIB Yy
chepl OXOpoHM 370pPOB’S YKpaiHu (KJIIHIYHUX TMPOTOKONIB Ta/abo CTaHAapTIB
MEJIUYHOI JOTIOMOTH) JIJISl JTIKyBaHHS XBOpoOu Dadpi 3 0NucoM KpUTEPIiB NOYATKY Ta
NpUNMHEHHS (PepMEHTO3aMICHOI Teparii Ta peKMMY MOHITOPUHTY CTaHy Hal[l€HTIB Ta
e(deKTUBHOCTI Tepartii.

5. Indgopmanist 040 CTPOKY il BUCHOBKY YIIOBHOBAKEHOI0 OPraHy:

BignosigHo mo 1. 21 Ilopsaky BHCHOBOK YITOBHOBAXXEHOTO OPraHy CTOCOBHO
BIIMOBIHOT MEAWYHOI TEXHOJIOT1i BBa)XKAETHCS YMHHHUM JIO MOMEHTY IMPOBEICHHS
HOBOI JIep>KaBHOI OIIIHKH MEIUYHO1 TEXHOJIOTi.
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