MO3 YKPATHH
JAEPKABHE HIAITPUEMCTBO
«I[EP}KABHI/Iﬁ EKCHEPTHHUM HEHTP MIHICTEPCTBA
OXOPOHH 3JIOPOB’SI YKPATHWN»
(AEP’KABHUI EKCIIEPTHUI LIEHTP MO3 YKPATHN)
Byn. AHtoHa llenika, 14, m. Kuis, 03057, Ten.: (044) 202-17-05
e-mail: dec@dec.gov.ua www.dec.gov.ua xox €IPTIOY 20015794

BucHoBok
YIIOBHOBAKE€HOT'0 OPraHy 3 AePKABHOI OiHKY MeIUYHUX TEXHOJIOTIi
3a CKOPOYEHOI0 MPOoLEeYPoIo: arajicuaasa oera

epacasna oyinka mMeOudHUX MexHON02Il 3a CKOPOUEeHOI0 Npoyedypolo 3a 36EPHEHHIM
MO3 Vkpainu npogedena ynoGHOBAMCEHUM OP2AHOM 3 OEPIHCABHOI OYIHKU MeOUYHUX
mexHon02il 8i0n08iOHO 00 8umoe llopsoKy npogedenHs 0epHCaA8HOI OYIHKU MEOUYHUX
mexHono2iu, 3ameepodiceno2o nocmanosoro Kabinemy Minicmpie Yxpainu 6i0
23.12.2020 Nel300 ma cknaoaemocsi 3 aHANi3y HOPIBHANbHOI  egheKkmueHocmi
(pesynbmamusHocmi), 6e3neku ma enaugy Ha 010xcem JiKapCcbKo20 3acoby HA OCHOBI
oanux 3 ei0Kpumux Odxcepen ingopmayii. Bucnosox ynosnoeascenozo opeamny 3
0epIHCaBHOI  OYIHKU ~MEeOUYHUX MEeXHONO02IU 3a CKOPOYEHOW Npoyeoyporo Mae
pekomeHnoayitunui xapakmep. IIpeocmagneni 0ami y 8UCHOBKY € AKMYAIbHUMU CIMAHOM
Ha 0amy tio2o ni02omoeKlu.

1. Indopmanis mnpo [aary NPOBEACHHH [IE€PKABHOI OLWIHKM MeJIUYHUX
TEXHOJIOTili 32 CKOPOYEHOK NPOUEAYPOI0 3asiBJEHOI0 JiKapchbKOro 3acody:
04.08.2025.

Hepocasna OMT 3a ckopoueHorw npoyedypor JNKApCbKo2o 3aco0y azaicudasa
bema, nOpowiox OJisi NPUSOMYBAHHS KOHYeHRmpamy (5 me/Mn) 0151 po3uuny OJist in@y3iu;
no 5 me abo no 35 me y graxoni; no 1 gaaxkony 6 KapmoHHill Kopooyi, 3a NOKA3AHHAM
0151 NiKy8anHs nayienmis 3 xeopoborw Dabpi Oyna nposedena 3a 38epreHHam MO3
Vrpainu na euxonanns nionyukmy 6 nynkmy 8 [lopsoxy npogeoenHs 0epicasHoi OYiHKU
MeOUYHUX MeXHON02IU, 3ameepddiceHo20 nocmanosor Kabinemy Minicmpie Yxpainu 6i0
23.12.2020 Ne 1300 (nucmu MO3 Ykpainu eio 05.05.2025 Ne 25/14470/2-25 ma 6io
22.05.2025 No25/16688/2-25).

3eepmacemo ysaey, wo y 2022 poyi yno8Ho8axiceHuUM 0peaHom yice 0Vi10 npoeedeHo
oepoicasny OMT 3a ckopouenor npoyedyporo aikapcovko2o 3acoby azanrcudasa bema 3a
NOKA3AHHAM OJ18 NIKY8AHHS NAyieHmia 3 x60poooro Dadpi (8UCHOBOK YNOBHOBAINCEHO20
opeany 6i0 26.09.2022%). 'V 2023 poyi 6yro npoeedeno oepiicasny OMT nikapcvkozo

Ihttps://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
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3acoby azancuoaza bema 3a NOKA3AHHAM OA JNIKYBAHH nayicHmie 3 xeopoboio Dabpi
ma 3a pe3yibmamamu. nepsuHHoi ma ¢axoeoi excnepmu3su 3as6u, 00CHE, o OYIU HA0aHi
3a5A6HUKOM, COPMOBANO 6UCHOBOK YhosHOadcenoz2o opzany 6i0 09.10.2023% ma
PEKOMEHOO0BAHO PO32NAHYMU MONCIUBICIb NPOBEOEHHSI Nepe208opié U000 002080pie
KepoB8aHozo 00CMyny.

2. Indopmanisi nmpo 3asiBJIeHUI JiKapcbKUii 3acio:

1) naiimenyBaHHs (mpi3BuINe, iM’f, N0 OaTbKOBi) 3asiBHMKAa Ta Ha3Ba
BHPOOHHUKA JIIKAPCHKOIO0 3aC00Yy:

Cranom Ha 04.08.2025 p. B JlepkaBHOMY peeCTpi JTIKAPCHKUX 3aC001B JIIKAPCHKUN
3aci6 arancumasa 6eTa MpeICTaBICHUN TAKUM TOPTOBEILHUM HaiiMeHyBaHHAM 3

OABPA3VIM®, nopouok sl IpUroTyBaHHS KOHIIEHTPATY (5 MI/MiT) [Jis pO3UHUHY
utst 1HQY31i, 1o 5 Mr abo no 35 Mr y ¢uiakoHi; no 1 gakoHy B KapTOHHINA KOPOOII].

Bupoonuk — J[>xen3aiim Ipnann Jlimiten, Ipnanmis.

3asaBuuk — Canodi b.B., Hinepnanau.

2) TOoproBeJibHa HA3Ba JIKAPCHKOI0 3aC00Yy:

OABPA3NM®.

3) MI2KHAPO/JHA HENMATEeHTOBAHA HA3Ba 200 CHHOHIMiYHE HAMTMEHYBAHHS:

Arancunasa 6era/Agalsidase beta.

4) ckyajx JiKapchbKoro 3aco0y (niro4i Ta 10MOMisKHI pe4OBHHH):

oitoua pewosuna: araicupgasa Oera (r-haGAL) (agalsidase beta (r-haGAL)); 1
¢1aKoH MICTHTh HOMIHAJIBHY KUIBKICTH 5 Mr abo 35 mr araicuumasu Oera; micis
PO3YMHEHHS KOKHUHM (1akoH MICTUTH S5 Mr/mMi (abo 35 mr/7 mn) araicumasu 6era.

oonomidxcui pewosunu.: MadiT (E 421); Hatpito aurigpodocdar, MOHOTIAPAT; HATPIIO
rigpodocdar, renrarigpar.

5) ¢opma BumyCKYy: MOPOIIOK JJisi IPUTOTYBaHHS KOHIIEHTpaTy (5 Mr/mut) s
pO34UMHY JUIsl 1HDY3IH.

6) crocid 3acTocyBaHHS JIKaAPpCHKOIO0 3aC00Y:

JlixyBannst ®abpazuMoM® ciiii TPOBOAUTH MiJ HArISAOM TEparneBTa, SIKUA Mae
JIOCB1J y JTIKyBaHHI XBOpoOu ®abpi abo 1HIUX CHaJAKOBUX XBOPOO OOMIHY pEUOBHH.

Jlo3yBaHHs

PexkomennoBana no3a ®abpazumy® cTaHOBUTH | MI/KI Macu Tiia, sIKy BBOJATH
IIUISIXOM BHYTPIIIHBOBEHHOI 1H(PY311 OJIMH pa3 Ha JBa THXKHI.

[TouatkoBa n03a He moBUHHA niepeBuIyBatu 0,25 mr/xB (15 mr/rox), mo6 3amodirTu
BUHUKHEHHIO MOXKJIMBOI peakiii Ha iH}y3ito. [Ticas miaTBepuKeHH HOPMaIbHOT peakinii
OpraHi3My Ha Ipernapar MO>KHa MOCTYHOBO 30UIbIIYBATH A03Y 3 KOKHOK HACTYIHOIO
1H(y3i€r0.

[Tamientam, siki 100pe mepeHocsaTh 1HPY3ii, MOXKHA J03BOJIUTA POOUTH iX BAOMA.
PimieHHs mnpo mnepeBeleHHS TNalli€eHTa Ha JAOMAaIUHIA peXUM BBEIEHHS 1HPY31H
NPUAMAETHCS TICS OIIHKM KJIIHIYHMX JaHWUX Ta OTPUMAaHHS PEKOMEHJAI JiKaps.
[Namienty, y skux mig 4ac iHQY31d B JOMAIIHIX yYMOBaX BUHUKIW HeOakaHl SBUILA,
NOBUHHI HETAaHO MPUIMHUTH 1H(DY3110 Ta 3BEPHYTHUCS 32 MEAUYHOIO Aortomororo. Hanami
TaKUM Mall€eHTaM MOXe OyTH HeoOX1THUM BBeJeHHS 1H(Y31i B KIIIHIYHUX yMoBax. [Ipu

Inttps://www.dec.gov.ua/wp-content/uploads/2022/02/vysnovok-z-derzhavnoyi-omt-agalsydaza-beta-vid-09.10.2023. pdf
3http://www.drlz.com.ua/ibp/ddsite.nsf/all/shiz1?opendocument&stype=76 CD44A1D66A7A29C2258C9200239902
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npuiioMi penapary B IOMAIIHIX YMOBax J103a penapary Ta IBUAKICTh 1H(y31i TOBUHHI
3QJTMIITATUCS HE3MIHEHUMU; TIAIIEHTY HE MOYKHA 3MIHIOBATH iX CaMOCTIiTHO, O€3 Harsiay
MEIUYIHOTO MpaIliBHHUKA.

7) indgopManisa Npo HASABHICTH JAEePKABHOI peecTpauii JiKapcbKoro 3acody B
Ykpaini:

PIT UA/10306/01/01, Tepmin nii — HeoOMexenwit 3 28.11.2019.

8) dapmaxkosioriuna i JIKapcbKOro 3aco0y Ta KOA 3a AHATOMO-
TepaneBTHYHO-XIMIYHOIO KIacupikamicro:

3aco0u, 110 BIUIMBAIOTh HA CHCTEMY TpaBlieHHA Ta Meraboinizm. @epmenTu. Koj
ATX. A16A B04.

9) noka3aHHA 10 MEAUYHOI0 32CTOCYBaHHS, 3a AIKMM I0JaBaJIacs 3a8Ba:

Jlep>kaBHY OLIIHKY MEAUYHUX TexHOJIOr1H (1an — OMT) mpoBeeHo 3a CKOPOUEHOIO
nporeayporo 3a 3sepHeHHsIM MO3 Ykpainu, 1110 He nependayvae mogaHHs 3asiBU. Y JIUCTI
3pepHeHHI MO3 (Big 05.05.2025 Ne 25/14470/2-25 ta Bix 22.05.2025 Ne25/16688/2-25)
3a3HAYEHO HACTYIHE TTOKA3aHHS: JIIKyBaHHS MALI€HTIB 3 XBOPoOo1o Padpi.

10) moxka3aHHsl 10 MEAUYHOI0 3aCTOCYBAHHS BIANMOBIAHO 10 IHCTPYKUII 1JIs
MEeIUYHOI0 3aCTOCYBaHHS, 3aTBepAxkeH0l M3, 3a HAABHOCTI Iep:KaBHOI peecTpaii
JIKapChKOro 3aco0y B YKpaiHi:

®abpazumM® npu3HaAYaAOTh AJIA JIOBFOTPUBAIOTO (HDEPMEHTO3aMICHOTO JIIKYBaHHS
JIOPOCJIMX Ta JIITed BIKOM BiJl 8 POKIB 3 MiATBEPHKEHOIO XBOpoOoro Dabpi (aedinut
anbda-TarakTo3uaasu A).

11) indopmanis npo HAABHICTH NOKa3aHb A0 MEIUYHOI0 3aCTOCYBAHHA
JIKapPCbKOro 3aco0y 1/ BUKOPUCTAHHS i/l YaC HAJAHHS MeJIMYHOI JI0NIOMOTH NP
CTaHAX, W0 3a3HA4YeHi y MNPIOPUTETHMX HANPAMAX PO3BUTKY C(epH OXOpPOHH
310POB’sl.

VY numcti 3BepuenHi MO3 Bix 05.05.2025 Ne 25/14470/2-25 Ta Big 22.05.2025
No25/16688/2-25 3a3znaueno, o aepxxaBHy OMT 3a ckOpo4YeHOIO MPOLETYPOIO 100
JKapCchKOro 3aco0y arancujasza 0era HeoOX1AHO MPOBECTU 3a MOKA3aHHSAM JIIKyBaHHS
MalieHTiB 3 XBopoOoro Padpi.

XBopoby Dabpi BKIHOYEHO A0 HEPENiKy piakicHuX (opdaHHMX) 3aXBOPHOBaHL?,
3arBepKeHoro HakazoM MO3 Vikpainu Bim 27.10.2014 Ne 778, 3apeecTpoBaHOro B
MinictepcTsi roctuilii Ykpainu 13 muctomana 2014 p. 3a Ne 1439/26216.

3a0e3nedyeHHsT JIOCTYIy TMAIlEHTIB, SKI CTpPaXIalTh Ha piakicHi (opdanHi)
3aXBOPIOBAHHS, JI0 JIKAPCHKHUX 3aC001B, MEIUYHUX BUPOOIB Ta HpOI[yKTiB CIEIiaJTbHOTO
JTKYBaJILHOTO XapuyyBaHHS € OfHI€0 13 ckianoBux «llmaHy 3axofiB momo peasnizariii
KoHueniii po3BUTKY CHUCTEMU HaJaHHS MEAMYHOI JIONOMOTH MallleHTaMm, fKl
CTpaXkaaroTh Ha piakicHI (opdanHi) 3axBoptoBaHHs, HA 2021-2026 poku». MeToto 11i€i
KoHueniii € 3MeHIIeHHS CMEpPTHOCTI BiA piakicHUX (OopdaHHHUX) 3aXBOPIOBaHb,
MIBUILIEHHS SKOCTI KUTTS TAII€HTIB, $KI CTPaXKJalOThb Ha piAKICHI (opdaHHi)
3aXBOPIOBAHHS, HUISIXOM 3a0€3MEeUYEHHS CIPABEIIMBOIO Ta PIBHOTO JIOCTYIY JI0 AKICHOT
MEJIMYHO1 JOTIOMOTH TaKUM MaIli€eHTaM, 30KpeMa J10 sIKICHUX, €eKTUBHHUX Ta OE3MEUHUX
JKApChKUX 3aC001B JUIsl JTIKYBaHHS PiIKICHUX (OphaHHUX) 3aXBOPIOBaHb, 10 MEAUYHHUX
BUpPOOIB Ta TPOAYKTIB CHEIIAJbHOTO JIKYBaJIbHOTO XapuyBaHHS, a TaKOX

*https://zakon.rada.gov.ua/laws/show/z1439-14#Text
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MICUXOJIOTIYHOTO cyrnpoBoay. Merta 1 1imi miei Konnerii BigmoBigatots L{imsm cramoro
po3BuTKy Ha 2016 — 2030 pokwu, 3arBepaxeHuM llopsakoM JeHHUM B Taly3l PO3BUTKY
Ha Camiti OOH, mo BinOyBcs y BepecHi 2015 poky B pamkax 70-i cecii ['enepanbHoi
Acam6ei OOH®.

3. BUCHOBOK YNOBHOBA:K€HOT0 OPraHy INOA0 Pe3yJbTATiB MOPiBHAJIbHOI
eeKTUBHOCTI (Pe3yJIbTATUBHOCTI), 0e31eKH, e)eKTUBHOCTI BUTPAT HA JIIKAPChKU
3aci0 Ta aHATI3y BIUIMBY HA NMOKA3HUKH OKOIKETY:

1) naHi 010 MPIOPUTETHOCTI 3aXBOPIOBAHHS (CTAHY)

XBopoba dPabpi — 1e pigkicHa X-34UeIieHa JI130COMHa XBOpoOa HaKOIHWYEHHS,
cnpuunHeHa MmytamisiMu B reHi GLA (Xq21.3-g22). V 6inbmiocTi BUNAAKIB JedexT
JaHOTO T€Ha MPU3BOJUTH IO HEIOCTATHBOI KIIBKICTh PepMEHTY anb(a-raiakto3uaasu A
(a-Gal A). Jlanuit pepmMeHT HEOOXIAHUMN ISl MIOJACHHOTO METabO0J13My TIIKOJIII/IIB B
opraHi3Mi, B mepiry yepry rinodorpiaosuiniepaminy (GL-3 a6o Gb3). Konu HanexHuit
Metabonizm GL-3 Ta iHmMX nomiOHUX mimiaiB He BigOyBaeThesa, GL-3 Ta iioro
neanuiiboBana ¢opma, lyso-Gb3, HakomUuyeThCs y JT130COMax, MO0 BUKJIMKAE KacKaj
KIITUHHUX MOJIA. Y pe3yslbTari MpOrpecyroue HAKOMWYEHHS TIIIKOCHIHTOMimiaiB
PU3BOJUTH /10 TOIIKOKEHHS KIIITHH, 1110 BUKIIUKAE MIUPOKUN CHEKTP CUMITOMIB BiJ
JIETKUX JI0 BXKKUX, BKJIIOYAIOUH MOTEHIIHHO HEOe3MEeUH1 1JIs1 )KUTTS 3aXBOPIOBAHHS, TaK1
K HUPKOBAa HEJOCTATHICTh, CEplieBa HEJAOCTATHICTh Ta I1HCYJBT, YacTO Y BIJTHOCHO
panHbomy Bimi. XBopoba dadpi € mporpecyrodoro, JeCTPYKTUBHOIO Ta MOTEHIIMHO
HEOE3EYHOI0 IS KUTTS XBOPOOOK0®,

3a nmanuMu 0a3u JaHUX PIIKICHUX 3aXBOPIOBAHb aMEPUKAHCHKOI HEKOMEPIIHHOT
opranizamii “HamionanpHa oprasizaiis 3 piakicHUX 3axBoproBanb” (National
Organization for Rare Disorders, NORD)’ po3pi3HAIOTh 1Ba OCHOBHUX (DEHOTHIIH
3aXBOPIOBAHHS: TUI | — KJIACUYHUUN, 1 TUM 2 — 3 Mi3HIM noyaTkoM. OouaBa GeHOTUNH
MPU3BOJATh 10 HUPKOBOI HEJOCTATHOCTI Ta/ab0 CepUeBHUX 3aXBOPIOBaHb 1 PaHHBOI
CMEPTI.

Yon0BIKM 3 KJIACUYHHUM THUIIOM MalOTh HHM3bKY a00 BIJICYTHIO (PYHKIIOHAJIbHY
dbepMeHTaTUBHY akTUBHICTH a-Gal A (<3% Bix HOpMaIbHOI CepeAHBOT AKTUBHOCTI) Ta
nomiTHe HakonuueHHsT GL-3/Gb3 Ta moB's3aHUX 3 HUMH TIIKOJIIMIIIB y Kamuisgpax Ta
IpiOHUX KPOBOHOCHHMX CYAMHAX, 110 BUKJIMKAE€ OCHOBHI CUMIITOMH B JIMTUHCTBI ab0
MiTITKOBOMY Bitli. J[o HUX HalexaTh:

- akponapectesii (HecTeprmHUil OUTh Yy pyKax 1 HOTax, [0 BUHUKAE MPpU (PI3UIHUX
HaBaHTa)XEHHSX, TUXOMAaHIIl, CTPECI TOIIO);

- aHT10KepaToMU (CKyMYeHHS 4YEepBOHUX a00 CHHIX BHUCHUIONOMIOHMX IUIIM Ha
IKIp1);

- aHT1p03 200 TINoriapo3 (BIACYTHICTh a00 MOMITHE 3HUKEHHS MOTOBUIICHHS);

- IUTYHKOBO-KUIIKOBI CUMIITOMH, BKJIFOUAIO4M O11b Y KUBOTI Ta CHa3MH, a TaKOX
JacTe BUIIOPOKHCHHS;

- XapakTepHa AUCTpo(is poriBku (3IpKOMOAIOHUN MaTIOHOK POTIBKH, SIKHI
CIIOCTEPITaEThCA MiJ 4ac O(TAIBMOJIOTTYHOTO OOCTEKEHHS 3a JIOMOMOIOK IIIJTMHHOI
JIaMIIn), sIKa HEe BILJIMBAE Ha 3Ip.

5 https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80# Text
® https://www.fabrydisease.org/index.php/about-fabry-disease/what-is-fabry-disease
" https://rarediseases.org/rare-diseases/fabry-disease/
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31 30inpmeHHsIM BiKy cucTemHe BinkmaneHHs GL-3/Gb3, ocobmuBo B cepi,
OpU3BOAUTH 10 aputmii, rineptpodii miBoro mwrynouka (IJII), a motim 1o
rineptpodiunoi kapaiomionatii ('KMII), a B HupKax — 10 mporpecyrodoi nIpoTeinypii,
HUPKOBOT HEIOCTATHOCTI Ta HUPKOBOI HEJIOCTATHOCTI, Ta/ab0 0 11epeOpOBACKYIIPHUX
3aXBOPIOBaHb, BKJIIOYAIOUN TPAaH3UTOPHI imemidyHi ataku (TIA) Ta iHCYIbTH.

Ha nportuBary 1pomy, 4ojoBiKM 3 ()EHOTHIIOM «II3HHOTO MOYATKY» 2-TO THILY
(panime Ha3BaHl cepleBUMH a00 HHUPKOBUMHU BapiaHTaMH) MalTh 3aJIUIIKOBY
akTuBHICTH 0-Gal A, He MaroTh HakonuyeHHs GL-3/Gb3 y kamimspax Ta ApiOHUX
KPOBOHOCHHUX CYJIMHAX, 1 HE BUSBIISAIOTH PaHHIX MPOSBIB YOJOBIKIB 1-T0 THITY (TOOTO
aKporapecresii, TIMOTiAPO3y, aHrioKeparoMu, AUCTpodii poriBku ToIio). BoHu
MEPEKUBAIOTH MTPAKTUYHO HOPMAaJIbHE TUTUHCTBO Ta MiITITKOBHUH BIK, 1 3a3BUYail MalOTh
3aXBOPIOBAHHS HUPOK Ta/ab0 cepls y TPETbOMY-CbOMOMY AECSATHIITTI KUTTH.

KitiHI4HI TIPOSIBH y TE€TEPO3UTOTHUX KIHOK 13 CIMEl 3 KJIacM4YHUM (peHoTurnom 1
TUITy € BapiaOeIbHUMU Yepe3 BUIIAKOBY IHAKTUBALIIIO X-XPOMOCOMHU Ta BapitOIOTHCS BiJl
0€3CMMIITOMHUX JI0 TAKUX JK€ TSKKHX, SIK Y YOJIOBIKIB 3 KJIaCUYHUM (peHOTHUIIOM | THITy.
I'eTepo3uroTHi >KiHKA 3 (PEHOTHUIIOM «II3HBOTO MOYATKY» 2-T0 TUIY MOXYTb OyTH
0€3CMMIITOMHUMU a00 PO3BUBATH HUPKOBI YW CEPIEBI MPOSIBU IMI3HINIE B KHUTTI.
[Tpubnuzno 90% reTepo3UroTHUX >KIHOK 3 KJIACUYHUM (EHOTUIIOM | TUIy MaroTh
XapaKkTepHy AUCTPO(diI0 POTIBKH, TOJI SK TeTEPO3UTOTHI KIHKM 2 THUITy 3a3BHYail HE
MaIOTh XapaKTEPHUX 3MiH POTiBKM a00 iHIIMX paHHiX mpossis 1 Tumy?®,

Bignosigno no mixkaapoaHoi kinacudikaiii BOO3 MKX-11 xBopo6a ®abpi Mae koa
5C56.01°

3a JaHUMU BIAKPUTOTO JpKepena iHpopMarlii mpo pizkicHi 3axBoproBanHs OrphaNet
ctaHoM Ha 2025 pik nommpeHicTh xBopoOu Dabpi Mpu HAPOIKEHHI CTAHOBUTH
npubauzno 1/15 000, ane xBopoba dabpi € HETOCTATHBO AIarHOCTOBAHUM CTAHOM, 1
gacToTa Moxe 6yTn Bumo ™’

3a ominkamu NORD, yacToTa BUHHMKHEHHS Kiacu4yHoro ¢eHotuny | tumy y
XJIOMYUKIB CTaHOBUTH mpuoOim3Ho 1 nHa 40 000, ame BapirO€ThCSA 3aJIEKHO BiJ
reorpadiqHoro periony Ta pacu, koaubatrouuch Bij ~1 Ha 18 000 mo 1 wa 95 000, 3rigHO
3 TOCJIJDKEHHSMH CKPUHIHTY HOBOHAPOKEHUX. YacToTa BUHUKHEHHS 3aXBOPIOBAaHHS 2
TUITY 3 TI3HIM MOYaTKOM y YOJIOBIKIB TaKOK BAapIIOETHCS 3aJIEKHO BiJl JeMOTpadiaHUX
JTaHUX, €THIYHOT MPUHAJIEKHOCTI Ta pacH, ajie moHaiMenie B 5-10 pa3iB yacTire, HIXK Yy
4OJIOBIKIB 3 | THIIOM 3 TOTO 3 PETriOHY, €THIYHOI rpynu 4n pacu.t!

Biamosinno 1o noxarky no nucta MO3 Yipainu Big 22.05.2025 Ne25/16688/2-25,
ctanoM Ha 2025 pik KUIBKICTH MaIi€HTiB 3 XBopoOoro dadpi B YkpaiHi, K1 TOTpeOyIOTh
3acrocyBaHHd @3T araicuaa3or 6eTa CTAaHOBUTH _ 3a JaHUMU BUCHOBKY
yIOBHOBa)XeHOro oprany Bia 2023 poky 3a3Hay€HO, IO KUIbKICTh MAI[l€HTIB, IO
orpumyroTh ®3T arancumazoro Oera ctaHOBWJA 13 MAl€HTIB, a 32 JAHUMHU BUCHOBKY
2022 poky - 11 nmaitieHTiB.

8 https://rarediseases.org/?s=Fabry+Disease&rdb-search=true&post_type%5B%5D=rare-diseases&post_type%5B%5D=gard-rare-disease
® https://www.who.int/standards/classifications/classification-of-diseases/icd-implementation

10 https://www.orpha.net/en/disease/detail/324?name=Fabry%20disease&mode=name

11 https://rarediseases.org/rare-diseases/fabry-disease/
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https://www.who.int/standards/classifications/classification-of-diseases/icd-implementation
https://www.orpha.net/en/disease/detail/324?name=Fabry%20disease&mode=name
https://rarediseases.org/rare-diseases/fabry-disease/
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2) naHi 1OA0 [JOCTOBIPHOCTI Pe3yJbTATiB MNOPIBHAJIBHOI KJIIHIYHOI
e(peKTUBHOCTI Ta 0e31eKH 3asIBJICHOI0 JiKAPChKOro 3aco0y. Onuc (nmpeacraBjaeHHs)
3a3Ha4YeHHUX pe3yJbTaTiB

[Ipu mpoBeAeHHI MOBTOPHOIO aHami3y AOKa30BUX JAaHUX IIOJ0 MiJXOMIB 0
JIKyBaHHS TAIlIEHTIB 3 XBOpoOoro dabpi, MpoOBEJACHO OHOBJICHUH IOIIYK TPETUHHHUX
JoKepen iHgopMmallli Ha caifTax MiKHAPOJAHUX MPOGUIBHUX OpraHi3allii, y 0a3ax JaHuX
PubMed Ta Trip Database, a Takox MOIIyK TaJy3e€BUX CTaHIAPTIB y cepi OXOpOHH
3I0pOB 51 YKpaiHu.

B pe3ynbTaTi nmpoBeAeHOT0 OHOBJIEHOTO TMOUIYKY Tally3€BUX CTaHIApTIB Yy cdepi
OXOpPOHHU 3JI0pOB g YKpaiHnu OyJio BCTAaHOBJIEHO, 1110 Y PeecTpi MeauKO-TeXHOJIOTIYHHUX
MOKYMEHTIiB 3i crammaprusamii Meam4Hoi aomomoru’? BincyTHiil yHi(ikoBaHWMI
KJIIHIYHUN TPOTOKOJ MEIUYHOI AomnmoMoru mnpu xBopodi dabpi. ¥V ciMmHagusTomMy
BunycKy Jep:xaBHoro gopMyJispa JikapchbKux 3aco0iB’3, 3aTBepKeHOro Hakazom
MOQO3 Vkpainu Big 13.06.2025 Ne 971, BincyTHiH JaikapchKiil 3aci0 araicugasa Oera.

VY pamkax nepxkaBHoi OMT nikapchkoro 3aco0y arajcujasza 0era 3a MoKa3aHHSIM
JUTSL JIIKYBaHHS NalleHTiB 3 XBopoOoro ®adpi Big 09.10.2023 3asBHUKOM OyI0 3HAIEHO
TPETUHHI JKepena iHdopMallii, Mo BKIOYAIN KIIHIYHI HACTaHOBH, KOHCEHCYCHU Ta
peKOMeHaIlli, K1 PerIaMeHTYIOTh CyYaCHHM MiJXiJ J0 BEACHHS MAIEHTIB 3 JaHUM
3axBoproBaHHAM. Y xo0i1 moBTopHOI OMT ynoBHOBaxkeHUM OpraHOM OYJIO 3I1HCHEHO
NEPEeBIPKY aKTyaIbHOCTI 3a3HAYCHUX JIPKEPEJI Ta MOIITYK HOBUX. 3a Pe3yJIbTaTaMH aHATI3y
BCTaHOBJIEHO HACTYIIHE:

1. YacTtrHa TPETUHHUX JKEPEN HE 3a3HAJIM 3MiH 3 4acy MOTMepeaHbOT OLIHKY 1
3QJIMIIAIOTHCS] YUHHUMH, & CaMe:

- peKOMEHAAILIIT 010 I1arHOCTUKHU Ta JIKyBaHHsS XxBopoou dadpi y neniaTpuyHux
MaLI€HTIB: T0KyMeHT KoMiTeTy 3 piIKiCHUX 3aXBOpPIOBaHb bpa3miibchbKOro ToOBapuCTBa
Hedpomnorii, 2022 poky*;

- IPOTOKOJI JIIarHOCTHKH, OLIHKK Ta JIiKyBaHHS XxBopoou dabpi B Hineprnangax,
2021%;

- xBopoba @aOpi. HamioHanbHUN NPOTOKOJA JIarHOCTUKM Ta  JIIKyBaHHS
HauioHansHOro oprafy 3 IUTaHb OXOPOHH 310poB's ®panuii, 2021 poky?®;

- KOHCEHCYCH1 peKOMEHAIII1 010 11arHOCTUKU, BEJICHHS Ta JIIKYBaHHS XBOPOOH
®abpi y miteit, 2019 poky!’;

- peKOMeHalli1 3 BeJICHHs Ta JIKyBaHHS JUIsl JOPOCIMX naiieHTiB, 2018 poky (Fabry
disease revisited: Management and treatment recommendations for adult patients)?8;

- peKOMEHAIlIl MI0/I0 MOYaTKy Ta MPUMHHEHHS (DEPMEHTHOI 3aMiCHOI Tepamii y
NaIl€eHTIB 13 XBOpoOoro Padpi: KOHCEHCYCHUHN JOKYMEHT €Bponeichkoi po6ouoi rpynu
®abpi, 2015 poky’®;

- pEKOMEHaIlli 100 JIIKyBaHHS JII30COMHUX 3axBOpIOBaHb (HEPMEHTHOIO
3aMicHOIO Teparicro, MiHicTepcTBO 0XOpoHH 310poB s Manaiisii, 2012 poky?.

Lhttps://www.dec.gov.ua/cat_mtd/galuzevi-standarti-ta-klinichni-nastanovi/page/13/

BCimuamusaTuii Bumyck JlepskaBHoro popMyIispa JTiKapchKuX 3aco0iB

1 https://www.scielo.br/j/jbon/a/w4dPBHWvcPQR ThzHCz5QNLw/?format=pdf&lang=en

15 https://www.amc.nl/web/research-75/spinx/fabry-disease.htm

16 https://www.has-sante.fr/upload/docs/application/pdf/2021-11/pnds_de_la_maladie_de_fabry_-_version_finale_-_20211115.pdf
17 https://pmc.ncbi.nlm.nih.gov/articles/PMC6852597/pdf/CGE-96-107.pdf

18 https://www.sciencedirect.com/science/article/pii/S1096719217307680?via%3Dihub

19 https://ojrd.biomedcentral.com/articles/10.1186/s13023-015-0253-6

2 Guidelines for Treatment of Lysosomal Storage Diseases by Enzyme Replacement Therapy in Malaysia


https://moz.gov.ua/storage/uploads/a5f0aadb-a81a-4bc4-b2f1-2826cfb83ecd/%D0%B4%D0%BE%D0%B4%D0%B0%D1%82%D0%BE%D0%BA-1-%D0%BF%D1%80%D0%BE%D1%94%D0%BA%D1%82-17-%D0%B3%D0%BE-%D0%B2%D0%B8%D0%BF%D1%83%D1%81%D0%BA%D1%83-%D0%94%D0%B5%D1%80%D0%B6%D0%B0%D0%B2%D0%BD%D0%BE%D0%B3%D0%BE-%D1%84%D0%BE%D1%80%D0%BC%D1%83%D0%BB%D1%8F%D1%80%D0%B0-%D0%BB%D1%96%D0%BA%D0%B0%D1%80%D1%81%D1%8C%D0%BA%D0%B8%D1%85-%D0%B7%D0%B0%D1%81%D0%BE%D0%B1%D1%96%D0%B2-%D1%82%D0%BE%D0%BC-%E2%84%96-1-02.04.2025.pdf
https://www.scielo.br/j/jbn/a/w4dPBHwvcPQRTbzHCz5QNLw/?format=pdf&lang=en
https://pmc.ncbi.nlm.nih.gov/articles/PMC6852597/pdf/CGE-96-107.pdf
https://www.sciencedirect.com/science/article/pii/S1096719217307680?via%3Dihub
https://ojrd.biomedcentral.com/articles/10.1186/s13023-015-0253-6
https://www.moh.gov.my/moh/resources/Penerbitan/Perkhidmatan%20OnG%20&%20Ped/GEN_RARE%20DISEASE%20/2._Guidelines_for_Treatment_of_Lysosomal_Storage_Diseases_by_Enzyme_Replacement_Therapy_in_Malaysia_.pdf
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2. JlBa mxepena TpeTuHHOI iHGopMalii OyJ0 OHOBIEHO, MPOTE OCHOBHI
MOJIOKEHHS Ta MPHUHIIMIM, BUKIAJCHI B JOKYMEHTaX, 3aJUIIAINCS HE3MIHHUMHU.
OHOBIIEHOTO TEepersAy 3a3HalN HACTYIHI JOKYMEHTH:

- pekoMeHarii [ermaprameHnTy oxoponu 310poB's ABctpainii [Iporpama “Jliku, 1o
paTyIoTh XuUTTS” — XBopoba ®abpi (Life Saving Drugs Program — Fabry disease —
Guidelines), 20242,

- HacTaHOBa 3 JikyBaHHs xBopoou Padpi Kanamgu, 2020 (Canadian Fabry Disease
Treatment Guidelines)??.

3. [Ile omue mxepeno TpeTUHHOI iHGOpPMaIllli, a came, peKOMEH Iallil CITyK0u
OXOpOHU 310poB's Ipmanmii mist jaikyBanHs xBopoou ®adpi (HSE Guidelines for the
Treatment of Fabry Disease)®® takox oHoBiaeHo y 2024 poui Ta MiCTUTh yTOYHEHY
1H(opMaIlio 1010 A03yBaHHS JiKapChKOro 3aco0y araicuaaza 6eta. 30Kkpema, SIKIIOo B
nonepeaHid Bepcii peKoMeHAaIlli 3a3HavyaBcs aiana3oH no3yBaHHs Big 0,3 mo 1 mr/kr
MacH TUIa, TO B OHOBJIEHIN peAakiii YiTKO BKa3aHO PEKOMEHI0BaHy 103y | MI/KT Macu
TLJA.

OTxe, 3a pe3yJapTaTaMHd OHOBJIEHOTO AaHaJI3y MDKHAPOJHHUX KIIHIYHHX
pPEKOMEHaIid BCTAHOBIIEHO, IO JIiKyBaHHS XBopoou dabpi 3a pomomororo ®3T Ta
CUMIITOMATUYHOI Tepamii Mae MPOBOJUTHCS TiJ HATJISJIOM JOCBIIYEHOTO JiKaps Ta
mynbTuaucuuriinapHoi komanau. O3T (arancupaza aneda 0,2 Mr/kr abo arancuaasza
oeta 1,0 MI/Kkr Ko>H1 J[Ba TH>KHI) MOKa3aHa JJIs MAIll€HTIB 13 MATBEPHKECHUM J1arHO30M
xBOpoOu Pabpi 3a HAIBHOCTI YpaKCHHS HUPOK, CEpIis, CYJUH a00 HEBPOMATUYHOIO
6o10.

Kpurepii nouatrky ®3T:

° JUTSL YOJIOBIKIB 13 KJIACHYHUM (DEHOTUIIOM: MOXJIMBE JIIKYBaHHS 3 16 poKiB
HaBITh 0€3 CUMIITOMIB, a 32 HASIBHOCTI paHHIX O3HAK YPa)KEHHs OpraHiB — 000B’I3KOBE.

° JUTSL K1HOK 13 KJTACUHYHUM (DEHOTHIIOM Ta YOJIOBIKIB 13 (PEHOTHUIIOM «IT13HBOTO
MOYATKY»: JIKYBaHHs IPY PaHHIX O3HAKaX ypakeHHs HUPOK, cepus uun LITHC.

° JUTSL AKIHOK 13 (PEHOTHUIIOM «I13HBOTO MOYATKY»: PO3TJISIAETHCS 3a HASIBHOCTI
KJIIHIYHUX O3HAaK.

° JUISL TITEeH: arajcujasa aab(da cxBajieHa /Uil JITeH Bijg 7 POKIB, arajcuaasa
oeta — Big 8 pokiB. Y CIIIA cxBanena nuiie arajicuaasa oera. @3T posrisgaerses 3 7-8
POKIB I XJIOMMYMKIB 13 KJIACHYHUM (PEHOTUIIOM 3a HAsABHOCTI CHUMIITOMIB
(aeBpomatnunuii Ok, anbOyminypist, ypaxenus KT, cepis) abo BuCOKOrO piBHS
lysoGb3, marorennoro Bapianty rena GLA Ta HU3bKO1 aKTUBHOCTI 0L-TaJJaKTO3HUIa3H A.
Jlnst reTepo3uroTHux JiBuaTok pexomeHaoBaHo XCI-tectyBanns (X chromosome
inactivation testing) 3 7 pokiB aJis OIIHKU Jo1ibHOCTI D3T.

O3T npu xBopoO1 Pabpi NPUNUHAIOTH Y pa3l HeAooTpuMaHHs noHax 50% iHdy3i,
BIIMOBU BIJl PETYJIIPHOTO CIOCTEPEKEHHS, TSKKUX 1HQPY31HHUX peakuiid, BUMOTH
nari€eHTa, TepMiHaJIbHOI HUPKOBOI HEJOCTATHOCTI 3 CEPIIEBOI0 HEeAOCTaTHICTIO (Kiac [V
3a NYHA), ouikyBaHOi TpHUBAaJOCTI >KUTTSI MEHIIE | pPOKYy, 3HAYHOTO 3HM)KCHHS
KOTHITUBHUX (DYHKIII a00 BIACYTHOCTI eEeKTy BiJ Teparlii, Ipyu HEBPOMIATUYHOMY OO0JI1
HICJISl POKY JIIKYBaHHS.

2 https://www.health.gov.au/resources/publications/life-saving-drugs-program-fabry-disease-guidelines?language=en

22 https://www.cfdiregistry.ca/wp-content/uploads/2025/03/Canadian-Fabry-Treatment-Guidelines-2020-final.pdf
Bttps:/;www.hse.ie/eng/about/who/acute-hospitals-division/drugs-management-programme/protocols/hse-guidelines-for-the-treatment-of-fabry-
disease.pdf


https://www.cfdiregistry.ca/wp-content/uploads/2025/03/Canadian-Fabry-Treatment-Guidelines-2020-final.pdf

Aeancuoasa bema 015 niKysanus nayicumie 3 xeopoboro ®abpi, 04.08.2025

Binmoga Bix mouatky 3T obrpyHTOBaHa NPpHU MOMIMPEHOMY cepLieBoMY (i0po3i K
€IMHOMY TOKa3aHH1, TepMiHaAIbHI{ HUPKOBINA HEJJOCTATHOCTI 3 CEPIIEBOIO HEIOCTATHICTIO
(xmac IV 3a NYHA), ouikyBaHiii TpUBaJIOCTi XUTTA MeHIIE 1 poky abo cepiioZHOMY
KOTHITUBHOMY 3HIKCHHI.

TakuM 4YMHOM, HOBUX MIXHAPOJHUX HACTAHOB, IO PETJIAMEHTYIOTh MIAX1A [0
JIIKYBaHHS MAIli€HTIB 3 XBOopoOorw dabpi, yIOBHOBAXXKECHUM OpraHOM HE 3HaijcHO. A
KOHCEHCYCH Ta peKOMEH/1allii BUKJIa/IeH] 3a pe3ysibTaramu Aep:xkaBHoi OMT nikapcbKoro
3aco0y arancujia3a 6era 3a MokazaHHAM IS JIKyBaHHS MaI€HTIB 3 XBopoOoro Dadpi BiA
09.10.2023, 3anMImIaroTCS peeBaHTHUMU 1 32 pe3yJbTaTaMu MOBTOPHO IPOBEIECHOTO
MOIIIYKY.

BinmoBigHO 10 BHCHOBKY yHOBHOBaxeHoro oprany Big 09.10.2023 3a
pe3ynbTaTaMu MEePBUHHOT Ta (DaxOBOi €KCIEPTU3U 3aiBH Ta JOCHE JIIKAPCHKOTO 3ac00y
arajicujaza Oera 1Jis JIIKyBaHHS IMAall€HTIB 3 XBopoOorwo Pabpi, mo Oynum HagaHi
3asIBHUKOM, Y SIKOCTI KOMIIapaTOpiB PO3TIsSAaNncs HalKpalla miATpUMYylo4ya Teparis Ta
arancuaaza anb(da. [loBimomusieMo, IO CTAaHOM Ha JaTy HAMUCaHHS OHOBIIEHOTO
BHCHOBKY JUIsl OLIHKHM MOPIBHSUIBHOI KJIIHIYHOI €(EKTUBHOCTI arajcujazu Oera 1oa0
JKyBaHHS TMAaIlI€EHTIB 3 XBOopoOoro @Dabpi, peraeBaHTHUM KOMIIAPATOPOM BHU3HAYEHO
HaWKpalry miaTpuMytouy Tepamito. Jlikapcekuit 3aci® araicupaza aiabha po3riIsTHYyTO
TaKOX SIK TOJAATKOBUI KOMIIapaTop 3 HACTYMHUX MPUYMH:

- HASIBHICTh B TEPEJIIKY JIIKAPChKUX 3ac001B, MEIUYHUX BUPOOIB Ta JOMOMINKHUX
3ac001B 10 HUX, IO 3aKYMOBYIOTHCS 32 KOIITHU JEP>KaBHOTO OIOKETY JUIsl BUKOHAHHS
Iporpam Ta 3A1MCHEHHS IIEHTPAII30BaHUX 3aXO0IIB 3 OXOPOHH 37I0POB’sl, 3aTBEPKEHOT O
nocranoBoro Kabinery Minictpis Vkpainu Bix 7 6epesns 2022 p. Ne 21624 32 nanpsaMkom
“MeanKkaMeHTH [l TPOMAJsfH, SKI CTpaxaaroTb Ha opdaHHl MeTabOoIIvHI
3aXBOPIOBaHHS’, MPOTE 3a3HAYAEMO, IO BIJIMOBIJHO /10 BUCHOBKY YIOBHOBAa)KEHOTO
oprany 3 nepxkaBHoi OMT 3a CKOpOYEHOIO MPOLEAYPOrO ISl arajicuaasu ainbda BijJ
26.09.2022, omy01iKOBaHOMY Y BiIKpUTOMY AOCTYMi?®, JTiKapchKMU 3aci® araimcuupasa
anba peKOMEHIOBAHUM I BUKIIOUEHHS 3 MEPENiKy, 110 3aKyMOBYIOTHCS 332 KOIITH
Jep>KaBHOTO OIOJKETY JUIsi BUKOHAHHS TMPOTrpaM Ta 3AIMCHEHHS I[EHTPali30BaHUX
3aX0JlIB 3 OXOPOHH 3JI0POB’sl, OT)KE MOTEHIINHO NallleHTH YKpaiHU MOXYTbh HE MaTu
noctyny 1o @3T st mikyBaHHs XxBopoOu Dabdpi.

- BIMIOBITHO /10  BiAKpUTOi  iHOpMaIli, OmyOJiKOBaHOI y  BHCHOBKY
YIOBHOBAKEHOTO OpraHy JIKapChKOTo 3ac00y arajicuaasa 6eta JJis JTiIKyBaHHS MaI[l€HTIB
3 xBopoboro Pabpi Big 09.10.2023 3a3naueno HactymHe. Ctanom Ha 1 BepecHs 2023
POKy, 3a NaHUMH po3mojauly marieHTiB LlenTpy opdaHHUX 3aXBOproBaHb Ta TE€HHOI
Tepanii B Ykpaini 22 nmamientd otpuMytotb ®3T, a came 13 namieHTiB OTPUMYIOTH B
sxocti 3T arancunazy 6era, a 9 maimieHTIB — arajicuaasy aibda.

- CTAaHOM Ha JaTy HalWCaHHS OHOBJIEHOTO BHCHOBKY YIMOBHOBR)KEHOTO OpTraHy 3
nepxaBHoi OMT 3a CKOpOUEHOIO MPOIETYPOIO JIIKapChKOro 3aco0y arajicujiaza 0era ajis
JIKYBaHHS MallleHTIB 3 xBopoOoro @alpi, TpuBae mnpoBeneHHs Aep:kaBHoi OMT
JiKapChKOro 3aco0y arajicujaza anbda 3a MOKa3aHHSM TpUBaJa €H3MMHA 3aMicHa

24 https://zakon.rada.gov.ua/laws/show/216-2022-%D0%BF#Text
Bhttps:/lwww.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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Tepamisg TMall€HTIB 13 MIATBEPKEHUM JiarHo30M xBopoOu Pabpi (mediuut -
rajakTO3Ma31) Ha ITiJICTaBl 3asIBU 1 IOChE 3asIBHHUKA.

Takum yuHOM, IS MOJAJBIIOTO MpoBeaeHHs AepxkaBHOi OMT 3a ckopoyeHOro
IPOIICAYPOIO JIKApChKOTo 3aco0y araicuaasza Oera Oyno chopMmylibOBaHE HACTYITHE
JTOCHI/DKYBaHEe KJIiHIYHE NUTAHHS: BHBYMTH KJIIHIYHY €(EKTHUBHICTh Ta Oe€3IeKy
arajicujasu 0eTa B MOPIBHSAHHI 3 HAUKPAIIOK MIATPUMYOYOI0 TEPAIII€I0 Ta arajiCH1a3010
anbda s JikyBaHHs xBopoou dabpi y qopociaux Ta aiTei.

JocaiakyBaHa nomyJisiisi — marieHTy 3 XxBopooor Padbpi Oyb-IKOTO BIKY.

HocaimkyBanuii jgikapcbkuil 3aci0 — arajicumaza Oera y jgosyBaHHi 1,0 Mr/kr
BHYTPIITHBOBEHHO KOXKH1 2 THIKHI.

KoMmnapaTropu — Halikpaia marpuMyroda Teparis, 10AaTKOBO — arajcuasa aabda
y no3yBanHi 0,2 MI/kr.

OcHoOBHI AOCJIIKYBaHi pe3yabTaTH — 3MIHU KOHLIEHTpallii
roboTpiao3uniepaminy (GL-3 a6o Gb3) y TkaHMHax Ta Iia3Mmi, MOKa3HUKH (PYHKIIIT
HUPOK, TOKa3HHUKHU CepIIeBOi (QYHKIIIT, OL[IHKAa OOJII0, HEBPOJIOTIYHI MOKA3HUKH, Oe31eKa,
SIKICTB JKUTTSL.

Crparerisi MOUIyKy JaHUX: OHOBJICHHUM MOIIYK JAaHUX MPOBEACHO y 0a3ax JaHUX
PubMed, The Cochrane Library database, ClinicalTrials.gov. [lomyk miteparypu OyB
0OMEKEHU aHTJIOMOBHUMHU CTATTSAMHM Ta MOBHOTEKCTOBUMH IMYOITIKAIISIMH.

Kputepii BKJIIOYEHHSI:  CHUCTEMaTW4yHI  omIsiAM  Ta/abo  MeTaaHali3u
PaHIOMI30BaHUX KOHTPOJIbOBAHMX JOCITIHDKEHb, HEPaHIOMI30BaHUX JIOCIHI/IXKEHb,
MPOCIIEKTUBHUX Ta PETPOCHEKTUBHUX OOCEpBAIlifHUX JIOCTII)KEHb 3 BHUBYCHHS
e(eKTUBHOCTI Ta O€3MeKH arajicujia3u 0era JJis JIiKyBaHHs XBopoou Daodpi.

KpuTepii BUK/I0OYeHHSI: JOCIIKEHHS (apMaKOKIHETUKU Ta (papMaKkOJAUHAMIKH,
JOKJIIHIYHI  JOCJIJDKEHHS, paHJOMI30BaHl Ta HEPaHJIOMI30BaHl  JOCIIIKEHHS,
BIJICYTHICTh MPEACTABICHUX PE3YJIbTaTIB, TOCTIIKEHHS, OIy0JIIKOBaHI HE aHTJIHCHKOIO
MOBOIO.

Kmrouosi cinoBa momyky: Fabry disease, Anderson-Fabry disease, FD alpha-
galactosidase A deficiency, agalsidase beta, Fabrazyme, enzyme replacement therapy,
agalsidase alfa, best supportive care. 3acrocoByBamucs ¢uieTpu: Meta-Analysis,
Systematic Review, Review, full-text, English.

[Ticns BUKITIOYEHHS MyOJIIKATIB, BUYUTKH 3ar0JOBKIB Ta aOCTPAKTIB 1 MEPEBIPKU
BIJIMTOBITHOCT] MyOJIKAIlii BWU3HAYEHOMY KJIIHIYHOMY TIUTAHHIO JUISI TIOJAJBIIOTO
aHaJi3y, sSIKk OCHOBHI JiKepelia oKa3iB, Oyiu BimiOpani cuctemarnydi orsgau R. El Dib
et al., 2016 Ta R. El Dib et al., 2017%", axi Bxe Oy/u npoaHaTi30BaHi yIIOBHOBAKEHUM
opraHoMm paxime y 2022 poui npu mnpoBeaeHHI aepxkaBHoi OMT 3a CKOpOYEHOIO
nporeayporo. J{omaTkoBo 3a3Ha4aeMo, 10 CHCTEMaTHYHI OTJIsan ritepaTypu Germain et
al., 2019% (4onosiku), Germain et al., 2019?° (xinku) Ta Spada et al., 2019% (xiTn),
pO3p00JIeH] €BPOMEHCHKOI TPYMOK EKCHEPTiB, TAaKOXK BIAMOBIAIA BCTAHOBJICHUM
KpUTEPisIM BKJIIOYEHHS Ta YxXe OyiIM MpoaHaii30BaHI y paMmkax naepxkaBHoi OMT
JikapchbKkoro 3aco0y araicugaza Oera 2023 pori. B OHOBIEHOMY BHCHOBKY

% https://www.cochranelibrary.com/cdsr/doi/10.1002/14651858.CD006663.pub4/full
27 https://pmc.nchi.nim.nih.gov/articles/PMC5351840/

2 https://pubmed.ncbi.nim.nih.gov/30775256/

2 https://pubmed.ncbi.nim.nih.gov/30413388/

% https://pubmed.ncbi.nlm.nih.gov/29785937/


https://www.cochranelibrary.com/cdsr/doi/10.1002/14651858.CD006663.pub4/full
https://pmc.ncbi.nlm.nih.gov/articles/PMC5351840/
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VIOOBHOBRXEHOTO OpraHy 3a3HaueHl JDKepena pPO3TISgaloThes SK - I0JaTKOBA
iHpopMalliiiHa CKJIa/10Ba.

YoBHOBaXEHUM OpraHoM OyJia TPOBEJCHA OIlIHKA METOJOJIOTIYHOI SKOCTI
ny6mikarii R. El Dib et al., 2016 3a agantoBanum uctom ouinku SIGN 50 (Methodology
Checklist 1: Systematic Reviews and Meta-analyses)!, srigno 3 axum, nmy6mnikauis R. El
Dib et al., 2016 sigmoBigae OuidbimocTi KpurepiiB ominkd SIGN Ta Mae BHCOKY
METO0JIOTTYHY SIKICTb.

Mertoro cuctemarrunoro orisay R. El Dib et al., 2016 6yio oninuti eeKTHBHICTD
Ta Oesnexky @3T y mopiBHSIHHI 3 1HIIMMU BTPYYaHHSIMHU, Iiae00/6e3 BTpyyaHHs st
nikyBaHHs xBopoou @Dabpi. YV cucremarnunuii orisig R. El Dib et al., 2016 6yso
BKJIFOYEHO 7 KIIHIYHUX focuikeHb (351 martient). [lopiBHsHHS arancungasu anbda 3
mIane6o MpeACcTaBiICHO 2 JOCTiKEHHSIMHA, TIOPIBHSHHS arajicuaasu 0era 3 mianebo — 3
nocmimxennsamu (Banikazemi et al., 2007%2, Bierer et al., 2006%, Eng et al., 200134),
MOPIBHSHHS arajicuiazu anb(da i arancugasu Oera 3a pe3yabTaTaMu 2 J0CHiHKEeHb (Sirrs
et al., 2014% ra Vedder et al., 2007%).

Ockinpku cucrematnunnii orisig R. El Dib et al,, 2016 yxe anamizyBaBcs
YIOBHOBaXEHUM OpraHoM I1iJ1 yac jiepkaBHoi OMT 3a ckopoudeHoro npotieayporo y 2022
POIIi, Pe3ybTaTH 1010 KITHIYHOT €()eKTUBHOCTI Ta OE3IEeKH Teparlii arajcuaa3orwn OeTa,
JIETaJIbHO OIKCAaHI y TIOTIEpEeTHhOMY BUCHOBKY. B laHOMY BUCHOBKY MTO/IaHO y3arajbHEeH1
JaHl MOJ0 KIHIYHOT €(EeKTUBHOCTI Ta O€3MeKH 3a KIHYOBUMH JOCHIIKYBAaHUMH
napameTpaMu, 110 OyJiv OIliHEH1 aBTOPaMH CUCTEMAaTHUYHOTO OTJISITY.

[TopiBHSHHS arajacuaaszu 6era Ta miamedo

BiamoBinHO 10 OTpUMaHUX PE3yJIbTaTiB, 0yJI0 BCTAHOBJICHO CTATUCTUYHO 3HAUYIITY
PI3HMIIIO HA KOPUCTH arajicuaasu 0era MopiBHIHO 3 M1aie0o0 Npy BU3HAYEHH1 HACTYITHHUX
MOKa3HHUKIB:

- 3MiHa KoHueHTpauii Gb3 y TkannHax Hupok, mean difference (MD) -1,70 (95% CI
Bix -2,09 no -1,31); y tkanunax cepusg, MD -0,90 (95% CI Bix -1,18 no -0,62) ta 3a
KOMIIO3UTHUM pe3yabTatom, MD -4,80 (95% CI Bix -5,45 no -4,15);

- BIICOTOK YYacCHHKIB, $IKl JOCSIJIM HYJbOBOIO Oajla 3a MIKPOCYIUHHUMHU
SHIOTSMANBPHUMH BIIKIAACHHAMH Tio0oTpiaozunuepaminay (Gb3) B mikipi yepes 5
MICSIITIB, 32 BUBHAYCHHSM SIK B TIOBEPXHEBUX CHAOTEMAIbHUX KiiTHHAX, RR 19,67 (95 %
CI Bix 4,13 mo 93,63), Tak 1 B rmmbOoKux eHaoTemiaabaux KiitnHax, RR 11,00 (95% CI
Bix 2,88 1m0 42,08) 3a manumu pocmimkernas Eng et al., 2001;

- KIJTBKICTh YYaCHHKIB, SIKI JOCAIVIM HYJIbOBOro Oana abo Maju 3MEHILIEHHS
BinkianeHb Gb3 B eHmoTenil MIKpOCYJWH MIKIpU 32 BUSHAYCHHSM SIK B MOBEPXHEBUX
engoTemanbHux kmtuHax, RR 2,81 (95% CI Big 1,72 no 4,59), Tak 1 B riamboKux
eHgoTemanpHuX KiituHax, RR 2,79 (95% CI Bix 1,67 1o 4,67) 3a JaHUMH TOCIIKEHHS
Eng et al., 2001.

31 https://www.sign.ac.uk/using-our-guidelines/methodology/checklists/
3https://www.acpjournals.org/doi/full/10.7326/0003-4819-146-2-200701160-00148?rfr_dat=cr_pub++0pubmed&url_ver=239.88-
2003&rfr_id=0ri%3Arid%3Acrossref.org

3 https://onlinelibrary.wiley.com/doi/10.1007/s10545-006-0361-5
*https://www.nejm.org/doi/10.1056/NEJM2001070534501022url_ver=239.88-
2003&rfr_id=ori:rid:crossref.org&rfr_dat=cr_pub%20%200www.ncbhi.nlm.nih.gov

% https://www.sciencedirect.com/science/article/abs/pii/S10967192140004072via%3Dihub

% https://onlinelibrary.wiley.com/doi/10.1007/s10545-006-0484-8
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CTaTUCTHYHO 3HAUYIOT PI3HUII BCTAHOBJICHO HE OYJI0 MIX TpylaMu JOCIIKEHb
arajcuaasu 0era MOpiBHSAHO 3 IIanedo0 MpH OLIHII HACTYITHUX MapaMeTpiB:

- moa0 cMepTi Bix ycix mpuunH, RR 1,85 (95% CI Big 0,08 mo 43,96). B rpymi
aranicuaasu 6era (n = 51) Oyma 1 cmepTh Ta He OyJ0 cMepTel y rpymi 1iane6o (n = 31)
3a maHuMHU gociimkenus Banikazemi et al., 2007;

- 11010 OOJII0 Y TPYIAX, OB’ A3aHOT0 13 XBopoboro Pabpi, RR 6,77 (95% ClI Big 0,39
1o 118,36) 1 Bromu, RR 6,77 (95% CI Big 0,39 no 118,36) uepe3 24 micsil JTiKyBaHHS
(Banikazemi et al., 2007) Ta oo 60J1t0, IOB’s13aHOTO 13 XBOopoOoto Padpi, RR 3,00 (95%
CI Bix 0,33 mo 27,18) npoTsirom Bix 3 micsmiB 1 10 6 micsauiB (qociimkenns Eng et al.,
2001). XKoaxe 3 BKIIIOUEHUX JTOCTIKEHb HE IMOB1AOMIIIO TIPO Kpr3u Dadpi.

- mo0 HupkoBoi HemocTaTHOCTi, RR 0,87 (95% CI Big 0,37 mo 2,04) 3a nanumwu
nociimkenas Banikazemi et al., 2007;

- IIIO/I0 CEepIIEBUX YCKJIaHEHD 3a KOAHOIO 3 OLIHIOBAaHUX CYOrpyI 3a pe3yabTaTaMu
Kap10IyJIbMOHAIBHOTO HABAHTAKYBAJIBHOI'O TECTY (CEpeIH1N pe3epB YaCTOTH CEPLEBUX
ckopoueHb, MD 21,30 (95% CI Bin -1,28 no 43,88); cepenHe MakCUMaJIbHE CTIOKUBAHHS
KHCHIO, BUMIpSIHE MPU MIKOBUX HaBaHTaXeHHsX (B Mu/(kr-xB)), MD 0,22 (95% CI Bix -
0,94 no 1,38); MakcuManbHE CIOXUBAaHHA KHUCHIO, BUMIPSHE TpU TMIKOBOMY
HaBaHtaxxeHHi, MD 2,60 (95% CI Bix -13,16 no 18,36); Ta kucHeBHil mylbe (OXygen
pulse) mpu nikoBoMmy HaBantaxkenHi, MD 2,10 (95% CI Big -3,67 no 7,87)). He 6yno
KOJHUX CYTTEBUX BIIMIHHOCTEH MIX TpynaMud JIKyBaHHS 3a pe3yjibTaTaMu
KapiopeciipaTopHoro Tecty 3 piznunuM HaBaHTaxeHHsM, RR 1,50 (95% CI Bin 0,34 no
6,70) 3a manumu gocimkenus Bierer et al., 2006. B nocmimkenni Banikazemi et al., 2007
MOBIJIOMJISITA TIPO  CEPIIEBl YCKIAAHEHHS, JKOJHUX CYTTEBUX BIAMIHHOCTEH MIXK
AOCTIKYyBaHUMHE TpyrniamMu He 0yi10, RR 0,46 (95% CI Bin 0,11 mo 1,90).

- MOAO0 1epeOpOBACKYIAPHUX YCKIAAHEHb: 3a pe3yibTaTaMU JIOCIHIKCHHS
Banikazemi et al., 2007 He Oyso CyTTEBOT Pi3HUII MO0 KITBKOCTI IIEpeOPOBACKYIIPHUX
noAii Mk rpynamu, RR 0,12 (95% CI Big 0,01 o 2,48).

- 32 BIJICOTKOM YYaCHUKIB, Ikl HAOpaiu HyJbOBI Oaju 32 BU3HAYEHHSIM BIAKJIA/JICHb
Gb3 y rmaakom'sizoBux kiaituHax, RR 1,50 (95% CI Bix 0,10 mo 22,62) abo B KiIiTHHAX
nepunespio, RR 1,04 (95% CI Big 0,07 mo 15,72), Bignosiguo (mocaimkenns Eng et al.,
2001);

- 32 KUIBKICTIO YYaCHHUKIB, SIKI JOCATJIM HYJIbOBOTrO Oana abo Majiu 3MEHIICHHS
Binkianenb Gb3 y rmaakom'sizoBux kiaituHax, RR 1,50 (95% CI Bix 0,10 mo 22,62) abo B
kiaituHax nepuHeBpiro, RR 1,49 (95% CI Big 0,68 mo 3, 25) 3a nocaimkenusm Eng et al.,
2001.

oxo anamizy mpodiito 6e3MeKu, CTaTUCTUYHO 3HAYYILNOI PI3HULI MK Tpynamu
arajicujasm 0eTa Ta Ianedo He BUSBIICHO 3a TOKAa3HWKAMU BUHUKHEHHS apTepiaabHOI
rinepreHs3ii, OJIOBaHHS, TOJIOBHOTO OOJI0, MOBIJOMJIEHH MPO O3HOO Ta JUXOMAaHKH.
[Ipore uvepe3 24 wmicsui crnocrepirajacs CTATUCTMYHO 3HAYylla PI3HMISI HA KOPUCTH
arajicujasu 0era MOPIBHAHO 3 IUIanedo 11010 BUHUKHEHHS JiuxoMaHku, RR 8,51 (95%
ClBin 1,18 no 61,58). A Takox iCHyBaJu CTATUCTUYHO 3HAYYIII BIIMIHHOCTI Ha KOPUCTh
ny1ane0o MOPIBHSHO 3 arajichj1a3oro 0era 1040 BUHUKHEHHS 03HOOY: 3a mepioj BiJ 3 10
6 micsis, RR 29,00 (95% CI Bix 1,81 no 464,38) ta uepe3 24 micsi, RR 10,94 (95% CI
Bix 1,54 o 77,95).
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HonaTtkoBo iHpopMyeMo, 110 B Mexax AepxkaBHoi OMT, nposenenoi y 2023 pori,
MOPIBHSHHA KJIIHIYHOT €(EeKTUBHOCTI arajcuaasd O0eTra Ta HaWKpamioi MmiITpUMYyIoYol
Teparii 311iCHIOBAJIOCS HA OCHOBI OKPEMOT'O aHaJli3y MEPBUHHUX KIIIHIYHUX JOCIIIKEHb
(Banikazemi et al., 2007; Bierer et al., 2006; Eng et al., 2001), sixi Oyau BKJIIOYEHI 10
cuctremarnunoro ormsay ElI Dib R. et al., 2016. Takwuii migxim OyB OOyMOBJICHHIA
HEOOX1IHICTIO T0OYyM0BU  (hapMaKOEKOHOMIUHOI Mojen. HaroMicTh, OCKUIBKH
npoBeneHHs nepxxaBHoi OMT 3a ckopodyeHo0 NpoNeAyporo He nepedadyae MpoBeACHHS
(hapMaKOEKOHOMIYHOTO aHalli3y, JOIILHO BUKOPUCTOBYBATH y3arajibHEH1 pe3yJbTaTu 3
BTOPUHHUX JIKEpe, 30KpeMa 3 cucteMaTrunoro orjsiay EI Dib R. etal., 2016. Leti ormsiz
y>K€ MICTUTh aHaJ13 BUILIE3a3HAYCHUX KIIIHIYHUX JOCIIKCHb 1 BIJIMOBIIa€ HAWBUIIIOMY
piBHIO 10Ka30BOCTI (IA) 3TiIHO 3 MOJIOXKEHHIMH MYHKTY 5 HacTaHOBH “‘/{ep>kaBHa OLlIHKa
MeauuHux texnonoriii” CT-H MO3Y 42-9.1:23, 3arBepaxenoi Hakazom MO3 Ykpainu
Bix 06.10.2023 No 1741.

VYHoBHOBaXE€HUI OpraH 3ayBaxKye, 110 Yy BHIIEBKa3aHUX JOCIIKEHHSIX
(Banikazemi et al., 2007; Bierer et al., 2006; Eng et al., 2001) 6panu y4acTs narieHTH
crapie 16 pokiB. OTxe, JaH1 NOPIBHAIBHOL KIIHIYHOI €()EKTUBHOCTI arajicuaasu oera 3
Kpamiow MiATPUMYIOUOI0 TepaIli€lo I MeIlaTpUYHUX MaIieHTiB Moio/iie 16 pokiB He
IpeACTaBleHl, IO CTBOPIOE HEBU3HAYCHICTh JAaHUX IOPIBHMAJIBHOI  KIIHIYHOI
e(eKTUBHOCTI arajicujlasu OeTa MOPIBHSHO 3 KPaIl[oK MIATPUMYIOUOI0 TEpaIi€r y
nelaTpUIHUX TaIl€HTIB.

[lopiBHSHHS arajcujaa3u 6eTa Ta arajcujiazu aibda

ITix gyac gepxkaBuoi OMT 3a ckopoudeHoro nporneaypor y 2022 porli y BACHOBKY HE
Oynu TpeACTaBiCHI pe3yibTaTH MOPIBHSHHSA arajicuaasu Oera Ta arajicujasu anbda 3
cucrematruHoro ornsmy El Dib R. et al.,, 2016, ockinbku B OJHOMY 3 BKJIFOUYEHUX
nocmimkenb (Vedder et al., 2007) mopiBHIOBaJIM JIIKYBaHHS y JO3yBaHHI, sSKE HE
BIJINOBIJA€ BU3HAYEHOMY YIIOBHOBAXEHUM OPTaHOM JIOCTIIKYBAHOMY KJIIHIYHOMY
MUTAHHIO, a caMe, arajicuaasy aibda 0,2 MI/Kr KOXKHI JIBa THXKHI Ta arajicujia3y oera 0,2
MT/KT KOXHI J1Ba THoKHI. A B iHImomy — Sirrs et al., 2014, Oyna BukoprcTaHa KOMITIO3UTHA
KIHIIeBa TOYKa, 10 HE BIAMOBIJA€ HI MEPBUHHUM, HI BTOPMHHHUM KIHI[EBUM TOYKaM,
BHU3HAYCHUM Y CHCTEMAaTUYHOMY OIJISII, TOMY, BIAMOBIIHO, JaHi JOCIiIKEHHS SIrrs et
al., 2014 B cucreMaTHYHOMY OIJISA/II HE HadaHi. Y 3B'SI3Ky 3 1HGOPMAIII€I0 BUKIIAJICHOIO
BUIIE, PE3YJIbTATH OPIBHSIHHS arajicuaasu ajabga Ta arajacuaazu 6eTa 3 CHCTeMaTHIHOTO
ornsiny El Dib R. et al., 2016 B oHOBJIEHOMY BUCHOBKY TaKOK HE MPE/ICTaBIICHI.

Pazowm 3 Tum, mix gac nepxaaoi OMT y 2023 poiti, 3asBHHKOM 0yJI0 IPEACTaBICHO
MOPIBHSHHA KJIIHIYHOT €(EeKTUBHOCTI arajcuja3u OeTa Ta arajicuaasu anbda sK 3
CUCTEMATUYHUX OIJISJIIB JIITEPATypH, MiITOTOBIEHUX €BPOINEUCHKOIO IPYIIO0 €KCIEepPTIB
(Germain et al., 2019 (uonosixu); Germain et al., 2019 (xcinku); Spada et al., 2019
(Oimu)), Tak 1 3 TOCHIKEHb, y SKUX OIIIHIOBaIW €(PEKTHBHICTh arajicuja3u Oera Ta
arajicujiazu anb@a okpeMo (ToOTO 0e3 MOPIBHIBHOTO aHami3y), Mo Oyl PO3IJIsSHYTI
YIOBHOBOXKEHUM opraHoM y 2023 pornl sik mojaTkoBe jpkepesio iHdopmarii. Ilig gac
OHOBJIEHOTO MpoBelneHHs AepkaBHOI OMT 3a CKOpOYEHOIO MPOLEAYPOIO BHCHOBKH
YIIOBHOBAXXCHOT'O OpPTraHy I'PYHTYIOThCS caMe Ha JaHuX 3 BTopuHHHUX Kepen (Germain
et al., 2019 (vonosixu), Germain et al., 2019 (scinku); Spada et al., 2019 (0imu)).

OCKibKM ~ 3a3HAYEHI  CHCTEMaTHYHI  OTJISAM  JIITepaTypH,  MiJTOTOBJIEHI
€BPOIIEUCHKOIO TPYIIOI0 EKCIEPTIB yKe aHam3yBaymcs i yac aepxkasuoi OMT y 2023
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pori, pe3ynbTaTu MmoAo0 KiIiHIYHOT edektuBHOocTi D3T arancumazoro Oera Ta
arajcuaasoro anb(a AeTaabHO ONMKCaH1 Y MONEPEeTHhOMY BUCHOBKY. Y TaHOMY BUCHOBKY
MO/TAHO y3arajibHEHI JTaHi.

Bapro 3a3HaunTH, 1110 y CUCTEMATUYHUX OTJIS/IaX JITEPATYPH PE3yIbTaTH KITHIYHUX
JTOCITIDKEHh HE TIPEACTaBJICHI 3a JOMOMOTOI0 3HaueHb MapameTpiB, 0 (IKCYHOTh
BIJIMIHHOCTI Y TTOKa3HUKY €(PEKTUBHOCTI Ta 0€3MeKH OIIHIOBAHOTO JIIKAPCHKOTO 3ac00y
(arasicumazu Oeta) y NMOPIBHSHHI 3 arajicujazor aibda (HampukiIaa, CHiBBIIHOIICHHS
IIIAHCIB, PI3HUIIA PU3HUKIB, BIHOIIECHHS PU3HUKIB, CIIBBIIHOIICHHS/KOSHIIEHT PU3HUKIB,
CTaHAApTU30BaHa CEpEe/lHA PI3HMIIS, 3BaKEHA CEpEeAHs PI3HUIlL). 3a pe3yibTaTaMu
IPOBEJACHUX CHCTEMATHYHUX OIJISAIIB JIITepaTypH aBTOpH myoOmikaiiii (Germain et al.,
2019 (uonosixu);, Germain et al., 2019 (xcinku), Spada et al., 2019 (0imu)) poOIATH
BUCHOBKH, 1110 ®3T Moke 3a0e3meyuTH KIIHIYHI MEepeBarv o0 JASSKUX KIIHIYHHX
pe3yNbTaTIB 1 CUCTEM OpraHiB y YOJIOBIKIB, 11010 piBHIB GL-3 i cepueBux pe3ysbTartiB y
KIHOK Ta MOK€ IMOKPAIIUTH SIKICTh )KUTTS y KIHOK Ta JITEH.

Takum uYMHOM, He OyJlO 3HAWIAEHO TOTAJBHOI MEpeBa)xaryol e(HEeKTUBHOCTI
arajicuiazu Oera uyu arajcujasv ajibda 3a BCIMa Y OUIBIIICTIO KJIIHIYHUX TOYOK Ta
KOTOPT (YOJIOBIKU, JIITH, *KIHKH). He AMBISYKMCH HA BENUKY KUIBKICTh MyOiKallii, 110
Oynu BKIIOYEHI Y OIIIAIM JITEpaTrypu, OaraTo KIIHIYHMX TOYOK OIIHIOBAJIUCH 3a
HAsIBHOCTI TTOBIJIOMJIEHB PO BUITAI0K 200 1HIIMX JOCTIKEHB 3 IMOI0HUM MP1OPUTETOM
Ta METOJOJIOTi€l0. SIK TOKa3aB MacuB JIOCHIKEHb 1 3BITIB, pe3yJbTaTH 4YacTo €
HEOJIHO3HAYHUMHU, 3 PIZHOI CTATHUCTUYHOIO 3HAUYIIICTIO, METOJIOJIOTIEI0, SKICTIO,
BUOIPKOIO, TPUBAJICTIO, IaTOI0 MPOBEEHHS TOlIO. Lle ToJoBHUM YMHOM OOYMOBIIEHO
TUM, IO KUJIBKICTh MAIIEHTIB 3 Op(haHHUM 3aXBOPIOBAHHSM HE JI03BOJISIE PO3POOUTH
JIOCTaTHBO MOTY>KHI PaHIOMI30BaH1 KOHTPOJIbOBAHI KJIIHIYHI JOCTIIKEHHS, MOIYJISIIs
MauieHTiB 3 XxBopoOorw @Dalpl € KIHIYHO TeTEepOreHHOI0, 3 PIZHUMH KITHIYHUMHA
MPOSIBAMU Y TAIIEHTIB, TOB’I3aHUMH 3 KJIACUYHUM TUIIOM XBOPOOU UM MI3HIM MOYATKOM
3aXBOPIOBAHHS.

JlomaTKoOBO CJIiji 3a3HAYUTH, M0 OCKUIBKU MOBHOTEKCTOBI MyOJiKallii 3 OMUCOM
METO/OJIOri MPOBEACHHS 3a3HAYEHUX OTIJISAIIB JITEpaTypu BIACYTHI Y BIAKPUTOMY
JIOCTYII1, @ TAKOX Y 3B A3KY 3 TUM, 110 i1 9ac nepxkaBHoi OMT y 2023 potii 3assBHUK HE
HaJaB BIJAMOBIIHMX MaTepiajiB Ha 3alUdT YIOBHOBAXEHOTO OpraHy, HeEMae
MIATBEPKCHHS, 10 BKa3aHl MyOiKaiii € CUCTeMaTHYHUMH orjsigamMu. BiamosimHo,
OITiIHKAa METOOJIOTIYHOI SKOCTI IUX JaHUX HE IIPOBOJIMIIACS.

MeTo10 CHCTEMaTHYHOTO OISy 3 MeTaaHatizoM nponopuiii R. El Dib et al., 2017%7
Oyno omniautu edextuBHICTh Ta Oe3neky DP3T mpu xBopobi Pabpi. Y 3a3HadeHU
CUCTEMaTUIHUH OTJISAT OYIIO BKITIOUEHO 77 KOTOPTHUX AOCIIHKCHB, 3 IKUX 29 KOTOPTHUX
JOCIIKEHb, B SIKMX BUBYAJIM arajcuaasy anbda; B 31 KOropTHOMY AOCHIIKEHHI —
arasicugazy Oera Ta B 20 MOCHIIKEHHSX NPUUMAA yd4acTh HEIIKOBaHI MaIliEHTH.
3aranpHa KUIBKICTh YYaCHUKIB cTaHOBMAA 15 305 maiieHTis.

Bpaxoytrouu Te, mo cucrematuunuii oryisin R. El Dib et al., 2017 yxe ananizyBaBcst
YIOBHOBa)XEHUM OpraHoM IiJ] yac iepkaBHoi OMT 3a ckopoudeHoro npoueayporo y 2022
pOIIi, Pe3yibTaTH 11010 KITHIYHOT €()eKTUBHOCTI Ta OE3IMEKH Teparlli arajcuaa3orw OeTa,
arajacuaasoro anb(a Ta HelKOBaHWMHU Malll€EHTaAMH JI€TajJbHO OMUCAHI y MOMEpPeIHbOMY

S’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: 10.1371/journal.pone.0173358
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BHCHOBKY. B TaHOMY BUCHOBKY IMOJJaHO y3araJibHEeHI JaHi 00 KIiHIYHOT €(DeKTUBHOCTI
Ta O0€3MeKH 3a KIIOYOBUMHU JAOCTIIKYBAaHUMH MapamMeTpaMu, 10 OyJu OLliHEeHI aBTOpaMu
cucrematraHoro orysany R. El Dib et al., 2017.

BianoBinHO A0 OTpUMAaHMX PE3YJbTATIB CUCTEMATUYHOTO OTJISLY 3 METaaHai30M
IpOIopIIii KoropTHUX KiiHiyHKMX pocuimkers R. EI Dib et al., 2017, 6yno BctaHoBIeHO,
10 CMEPTHICTH BiJ1 OYIb-SIKUX MIPUYUH y IEPBUHHOMY aHai31 OyJjia BUIOIO y MAIlI€HTIB,
AK1 He oTpuMyBaiu JiikyBaHHs (10,8%), MOTIM y Malli€HTIB, SIKI OTPUMYBAJIU arajiCujasy
anbda (9%) 1 arancugasy oOera (4,4%), ogHaK ICTOTHOI PI3HULII MK Tpynamu He OyIo.
CTaTuCTUYHO 3HAUYYIIOI BIAMIHHOCTI IIOJI0 BUHUKHEHHS HUPKOBUX Ta CEPIEBO-
CYJIMHHUX TOPYIIIEHb MIXK IMalllEHTaMH, SIK1 OTPUMYBAJIM arajicuaa3y 0era Ta arajicuaasy
anb(a HE CIOCTEPITANOCs, MPOTE CIOCTEPIraaucs CTATUCTUYHO 3HAUYYII BiIMIHHOCTI
OJI0 BUHUKHEHHS HHUPKOBUX Ta CEPIEBO-CYAWHHUX TMOPYIICHb HAa KOPHUCTh
BUKOPUCTAHHS arajicujiasu OeTa TMOPIBHAHO 3 HEJIIKOBAaHUMHU MallleHTaMu. Takox
BII3HAYEHO CTaTUCTUYHO 3HAYYII BIZIMIHHOCTI 1010 BUHUKHEHHS
1epeOpOBaCKyISIpHUX TMOPYIICHb HAa KOPHUCTh arajcuaa3d OeTa TOpIBHIHO 3
arajicuiazor0 anb(da Ta HENIKOBAHUMM TAalllEHTaMHd Ta BIJICYTHICTh CTATUCTUYHO
3HAUYIIOl PI3HUII MIOJ0 YACTOTH MOOIYHUX peakiii MK Tpynoro arajcuaasu Oerta,
arajicujiazu ajnb(da Ta HeJIKOBAaHUMH TMAIlIEHTAMH.

YroBHOBaX€HUM oOpraHoM Oylia TpPOBEJACHA OIllHKAa METOJO0JIOTIYHOI SKOCTI
ny6umikaiii R. El Dib et al., 2017 3a agantoBanum uctom ominku SIGN 50 (Methodology
Checklist 1: Systematic Reviews and Meta-analyses®®), srigno 3 sxum my6nikanis R. El
Dib et al., 2017 mae npuitHATHY METOI0JIOTIYHY SKICTb.

Jlanuii cucTeMaTUYHUM OTJISA] 3 METaaHaJIi30M TPOIOPIi Mae HU3KY OOMEXKEHb.
IIpu inTepnperauii pe3yiabTaTiB HEOOXI1IHO BpPaxOBYBATH 3HAYHY HEOJHOPIIHICTH
KJIIHIYHUX pe3ydbTaTiB Yy BCIX JOCHIKYBAaHUX Trpynax. ABTOpU MOSCHIOIOTH L0
HEOJHOPIJIHICTh SIK KJIIHIYHUMH, TaK 1 METOJOJIOTIYHUMHU BIIMIHHOCTSIMU. ABTOpH
MJIaHYBaJIA MPOBECTH aHaNI3 YyTIUBOCTI 32 BIKOM Ta NEPIOJIOM CIIOCTEPEKEHHS, CTATTIO
Ta (EHOTUIIOM, OJHAK OYyJI0 HEIOCTAaTHhO KUIBKOCTI JOCTIIKEHb, SKI O MICTWIU
1H(popMaIito o0 cTaTi Ta GEeHOTUIy AJIsl IPOBEACHHS aHali3y YyTIMBOCTI 3a JaHUMU
napamMeTpaMHu.

Takum ynHOM, Ha OCHOBI aHam3y cuctemarnudoro orssimy R. El Dib et al., 2016,
YIOBHOBXEHUM OpPTaHOM OyJI0 BCTAHOBJICHO, 110 BUKOPUCTAHHSI arajicujia3u Oeta Mae
CTaTUCTUYHO  3HAYylly e(EeKTUBHICTH y  3MEHIICHHI  PIBHIB  BIIKJIAJCHb
riobotpiaosuniepaminy (Gb3) y TkaHWHAX HHPOK, CEPIls, a TAKOX TIHOOKUX Ta
MOBEPXHEBUX EHJOTETIaIbHUX KIITMHAX MIKIpH TOPIBHAHO 3 T1wianebo. Takox
criocTepiraiacsi Kpaila BiJIOBI/Ib II0JI0 JOCSTHEHHS HYJbOBOro Oana abo 3MEHIICHHS
BiKiIageHb Gb3 B eHmoTenii MIKpOCyIMH WIKipU. B TOH e yac CTaTUCTUYHO 3HAYYLIO1
PI3HMII BCTAHOBJIEHO HE OYyJIO MIXK TpyNaMH JOCIIKEHb arajicuia3u 0eTa mopiBHSIHO 3
m1ane0o 3a HACTYITHUMU MMOKa3HUKAMM: 1I0JI0 CMEPTI BiJl YCIX MPUUYUH; 000 Y TPYIsX,
NOB’sI3aHOTO 13 XBOpoOoro  Dabpi; HUPKOBOI HEJAOCTATHOCTI; CEpLEBUX Ta
1epeOPOBACKYJISIPHUX YCKJIAHEHb; 32 BIJICOTKOM YYaCHUKIB, 5Kl HaOpaau HYJIbOB1 Oayin
3a BHU3HAauYeHHSM BiakiaaeHb Gb3 y rimankom's30BuUX KIITUHaX ab0 B KIITHUHAX

3 https://www.sign.ac.uk/using-our-guidelines/methodology/checklists/
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MEPUHEBPIIO; a TAKOXK 32 KIJIBKICTIO YYAaCHUKIB, SIK1 IOCSTIU HYJIBOBOTO Oana abo Manu
3MeHIIeHH BigkaaaeHb Gb3 y rimaakom'si30BUX KITiTHHAX a00 B KIIITHHAX TICPUHEBPIIO.

[Iomo mpodimto Oe3neku, cepio3HUX BIMMIHHOCTEH MK arajicuia3oro Oera Ta
m1a1e0o0 B OUTBIIOCTI TOOTYHUX peakiliii He BUSBJICHO, OJTHAK CIIOCTEPITaJIUCS ITOOIMHOKI
BUIIAJIKK CTATUCTUYHO 3HAYYIIMX BIIMIHHOCTEH: YacTillle BUHUKAJA JINXOMaHKa y rpyIi
arajicujasu 0era, a 03H00 — y TpyIIi 1maiedo.

JIoTaTKOBO PO3TJSIHYTI pe3yJjbTaTH CHUCTEMAaTUYHHX OTJISAIB JITEpaTypH, IO
HiATOTOBJICHI €BPONEHCHKOIO TPYIO0 ekcmeprtiB, a came, Germain et al.,, 2019
(wonosiku), Germain et al., 2019 (xcinku); Spada et al., 2019 (0imu) cBinuath, mo O3T
3a JIONMOMOTOI0 SIK arajcujaasu OeTa, Tak 1 arajicuaasu anbda, 3a0e3neuye 3HUKEHHS
piBHiB GL-3 y mna3Mi Ta cedi, a TAaKOK MOKPAIIEHHS CePIIeBUX MOKA3HUKIB 1 IKOCT1 JKUTTS
y HaIl€HTIB PI3HUX BIKOBUX Ta CTATEBUX TPYII.

BiamoBigHO 10 JaHUX CHCTEMAaTHYHOrO OTJIAAY 3 MeTaaHaiizoMm mpomnopiiid R. El
Dib et al., 2017, 3arajgpHa cMEpTHICTD Oyiia HAWHW)KUOIO Y IMAIIE€HTIB, IKI OTPUMYBAJIN
aranicugasy oera (4,4%), DOCTOBIPHOI Pi3HULI MK I'pylaMu JIIKYBaHHSI HE BUSBIICHO.
Arancugaza Oera acoliroBajiacsl 31 CTaTUCTHUYHO 3HAYYLIMM 3HUKEHHSM YacTOTH
HUPKOBUX, CEpPLEBO-CYIMHHUX 1 MEepeOpOBACKYISIPHUX TOPYIICHb TMOPIBHSIHO 3
HEJTIKOBAaHUMM  TAaIlleHTaMH, a TaKoX TMPOJEMOHCTpyBaja TepeBary  MI0J10
1epeOPOBACKY/IIPHUX TIOAIM TOPIBHAHO 3 arajcuja3or aiabda. YacTtora moOIUHHMX
peaxiiiii Oyia moAiOHO0 y BCIX AOCTIIKYBAHUX Tpymax.

3) AaHi OA0 E€KOHOMIYHOI JOUIIBHOCTI B YaCTHHI e()eKTHBHOCTI BHUTPAT
BUKOPUCTAHHS JIIKAPCHLKOro 3aco0y BiINOBITHO 10 PEKOMEHJA0BAHOI INKAJIU
rPAHMYHUX 3HAYEHb IHKPEMEHTAJLHOI0 NOKA3HNKA e(eKTHUBHOCTI BHUTpPAT B
Ykpaini

Bignosimno no 1.7 Ilopsaky mnpoBeneHHS JEp»KABHOI OIIHKH MEIUYHUX
TEXHOJIOT1i, 3aTBeppkeHoro nocranoBoro KMY Bin 23 rpyans 2020 p. Ne 1300 (mam -
[Topsinox), nepkaBHA OIIHKA MEIMYHMX TEXHOJIOTIH 32 CKOPOYEHOIO MPOIEAYPOIO0 HE
nepeabavae  MOPOBENEHHA  aHalmizy  €(EeKTUBHOCTI  BUTpaT Ta  PO3PaxyHKY
IHKpEeMEeHTalIbHOTO NoKka3Huka edextuBHOCTI BUTpaT (ICER) B YkpaiHi.

4) naHi o0 pe3yJbTATiB €eKOHOMIYHOI J0ILILHOCTI B YACTHHI aHAJII3y BILUIUBY
HA MOKA3HUKH OIOKETY

BiamoBinno no mn.7 Tlopsnky, mepkaBna OMT 3a CKOpOYEHOIO TPOIETYPOIO
nependayvae MPOBEACHHS aHai3y BIUIMBY Ha MOKa3HUKH OIOJKETY B YKpaiHi.

B pamkax mpoBeneHHs gepxkaBHoi OMT 3a CKOpPOYEHOI MPOLIEAYPOIO
YIOBHOBOXEHUM oOpranoM 3 jaepxkaBHoi OMT BiamoBimHO 1m0 wmeTomosorii OyB
IIPOBEICHUI aHaji3 BIUIUBY HA MMOKAa3HUKH OIOJKETY y YaCTHHI pO3paxyHKY BHTpAT Ha
MEJMYHI TEXHOJIOTIi 3 YaCOBUM TOPU30HTOM OJIMH PIK HA MIJCTaBl NPSIMUX MEIUYHUX
BUTpAT Ha JIIKApChbKUH 3aci0 3 MEPCIEKTUBH JAEPKABHOTO TIATHHUKA.

Mera: o1lIHUTH MOJICTIFHUM BILJIMB Ha OFOKET JIIKapChKOTro 3aco0y arajicujasza 0era
JUIS JTIKYBaHHS TIALIEHTIB 13 XBOpoOoro Dadpi.

Meroa: aHani3 BIUIMBY HA MOKA3HUKU OIOJIKETY y YAaCTHHI PO3PAaxXyHKY BUTpaAT 3
NEPCTICKTUBH JIEP’)KaBHOTO IUIATHUKA Ha MEIWYHI TEXHOJIOTII 3 YaCOBUM TOPHU30HTOM B
OJIMH PiK. AHaii3 MPOBEIEHUI Ha MiACTaBl NPSIMHUX MEIUYHUX BUTPAT HA JKAPCHKUN
3aci0 3 MEePCIEKTUBH JACPIKABHOTO IUIATHUKA, BU3HAYCHOT IIJTLOBO1 MOMYJIAII] TAI[I€HTIB
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BIJIMOBIJTHO 10 TaHWX, HajaHux y 3BepHeHHI MO3 Ykpainu (mogatkiB g0 auctie MO3
VYxpainu Big 05.05.2025 Ne25/14470/2-25 Ta Bix 22.05.2025 Ne25/16688/2-25).

BiamoBimHO 10 mpoBeAeHOTo aHami3y KIIHIYHOI €eKTUBHOCTI 3a MIXKHAPOIHUMHU
TPETUHHUMU JKEPEIaMH BCTAaHOBJICHO, 110 (hepMEHTHA 3aMiCHA Teparlis (arajacumaa3or
anb(a ado araicuaa3oro 0eTa) peKoMeH0BaHa JIs JIIKyBaHHS XBopoou dDaodpi.

Po3paxyHKu BUTpAT Ha OJHE BBEJICHHS Ta Ha OJIHOTO MaIli€HTa OYyJI0 IPOBEICHO
BIJIMTOBITHO J0 1HCTPYKIIII JUII MEAUYHOTO 3aCTOCYBaHHS Ta 3 ypaXyBaHHSM TOTO, IIIO
Bara J0pOCJIOTO IMaIli€eHTa cCTaHOBHTH 70 Kr, a Bara quTuHU - 30 Kr. BapTicTh JiKyBaHHS
ycimMa JiKapChbKUMHU 3aco0aMM pO3paxOBaHO 3 MaTEMAaTHYHHM OKPYIJICHHSAM KiJTbKOCTI
(b1aKoHIB 0 HUJIOTO YKciia y 01K 301JIbIICHHS.

Ta6auus 1. AHani3 BUTpAT Ha OJIHE BBEJACHHS Ta Ha pluyHUM Kypc 3actocyBaHHs D3T
JUTSI JIIKYBaHHS AIIE€HTIB 13 XBopoOoto Dabpi Ha OAHOTO MAIlIEHTA

ITapamerpu AraJsicunasa Oera Arajncunasa aabda
Cxiag Iiroyux 1 ¢bnakoH MICTUTH HOMIHATBHY KUIBKICTh | 1 MIJI KOHIIEHTpATy AJSl PO3YUHY IS
pEYOBUH 5 Mmr abo 35 mr araicunaszu 0eTa; iHY3iiH mictute | Mr araicumnasu
anbda;

1 ¢dnakon 31 3,5 MJI KOHIICHTpaTy
MICTHTH 3,5 MT arajicujiazu aibda;

dopma BUIYCKY | MOPOUIOK ISl HPUTOTYBAaHHS KOHIICHTPAT JJIsl PO3UMHY IS

Ta J03yBaHHS KOHIIEHTPATY JUIsl pO34uHYy 1718 iHY31i 1HDy31H

Cxema 1 Mr/kr macu Tina onuH pa3 Ha JBa TWxkHI | 0,2 MI/KT Macu Tijia uepe3 THKICHb
3aCTOCYBaHHs

Kparnicth 26 26

BBEJICHHS B PIK

Lina 3a | | & 38 403,00%

¢nakoH, rpH

Jopocni imu Jopocni Jimu
Kinpkictb 2 (35 mr) 1 (35 mr) 4 2
¢nakoHiB Ha |
BBCJICHHSI
Butpary Ha | T e 153 612,00 76 806,00
BBEJICHHSI, TPH
Butparu Ha T e 3993 912,00 1 996 956,00
namieHTa Ha 1

piK, TpH
*¢ionogiono 0o nucma MO3 6i0 05.05.2025 Ne25/14470/2-25 ons npoeedenHs po3paxyukie 0yio
BUKOPUCTNAHO 3aKYNIBENbHY YiHY 3a 002080pOM Keposaroz2o docmyny 3a 2024 pix 6e3 I1/[B

Bapro 3a3HaunTty, 1110 MOPIBHSAHO 13 3aKYMIBEJIBHOIO IIHOI0, SIKa Oys1a BUKOPUCTaHA

JUIsl  TpoBeleHHs (apMaKOEKOHOMIYHOTO aHajizy B pamkax jgepkaBHoi OMT

JikapchKoro 3aco0y araicupaza Oera cranom Ha 09.10.2023, 1miHa 3a J0TOBOPOM
xeposanoro nocryiy 3a 2024 pix 6e3 ITJIB e na || Gz

BianosizHO 10 IpoBeIeHUX pO3paxyHKIB Ha ofHe BBeAeHHs JI3 arancumasa Geta

HeoOx11HOo 2 durakonu (35 Mr) 411 0THOTO AOpOocioro narienta Ta 1 dhaakon (35 Mr) mis

OJIHIET TUTUHM, IO Yy BapTiCHOMY BHUMIpi (26 BelI€Hb) CTAHOBUTH IPH Ta

%3aKymniBebHA 1[iHA 3 OCTAHHLOIO 3aBEPILIEHOTO TEHAEPY 33 TAHUMH €IeKTPOHHOT CHCTEMH MyGiuHMX 3aKyMiBeab Prozorro - 10rosip Npo 3aKymiBImo Bij
05.11.2021: https://prozorro.gov.ua/tender/UA-2021-11-05-003683-b
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B v 2 | pix Bignosinso. Ha onme BBenenus JI3 arancupasa anbga
HeoOXimHO 4 ¢IaKoOHU IJIT OJHOTO JOPOCIOro marieHTa Ta 2 (uiakoHm Juisi OfHi€l
JUTHHU, 110 y BapTicHOMY BuMIpi (26 BeaeHb) ctraHoBUThH 3 993 912,00 rpu ta 1 996
956,00 rpu Ha 1 pik BignoBigHO. OTKe, MPOBEACHUIN aHaI3 BUTPAT JJIsl JIKYBaHHS
NalieHTiB 13 XBopoOoro dabpi Ha 0THOTO MaIli€EHTa CBIAYUTH PO Te, 1110 arajicujias3a 0era
OMITi€I0 JIIKYBaHHS (BUTpATH Ha PIK JIKYBaHHS OJHOTO TAalliEHTa € Ha
). Pi3HUIS BUTpaT U1 JIIKYBaHHS OJHOTO JOPOCIIOro MalieHTa Ha 1 pik
CTaHOBUTH rpu, st oxuiei qurnay - ||| e
3 ormamy Ha Te, mo y gomatky jgo jucra MO3 VYkpainm Big 22.05.2025
No25/16688/2-25 BkazaHa nuIle KUIBKICTh NAlllEHTIB B 3asBIll, SKUM IPHU3HAYCHO
arancuaasy 0era, TOOTO y TaHOMY BHITAJIKy HE PO3TIIAIA€THCS TIEPEBEICHHS TAIlIEHTIB Ha
arasicujasy anb(da, a neperdayaeTbCs OI[IHKA BUTPAT HA MOMYJISLIIO NALIEHTIB, SIKUM YXKe
MPU3HAYECHO arajicuaasy 0eTa, a TaKoX 3 OrJIsiy Ha BIJACYTHICTh JaHUX MO0 KUIBKOCTI
MaIl€HTIB, K1 Hapa3l 3aCTOCOBYIOTh KOMIIapatop (arajicuaasy anbda) s JIKyBaHHS
xBopoOu Pabpi aHaii3 BIUIMBY Ha MOKAa3HUKU OIOJKETY MPOBEAEHO BHUKIIOYHO IS
“nir04oro cueHapiro” (3aCTOCYBAaHHS arajicujasu 0eta). Pe3ynbTaTu aHamizy BIUIMBY Ha
MOKA3HHUKHU OI0JKETY MPEJICTABIICH] 3 YAaCOBUM TOPU30HTOM B OJIUH PiK MpH 3a0€3MeYeHH1
arancugazoro Oera (tabmuusg 2). Po3paxyHku IpoBelEeHO 3a
CTaHJAapTU30BaHUM MIAX0A0M (Bara Aopocioro namienta - 70 xr, Bara tutuau - 30 Kr).

Tadoauusa 2. Pesynbpratu aHamizy BIUIMBY Ha MOKa3HUKHU OFOHKETY IMPU 3aCTOCYBaHHI
arajicujasu oera

1 pik

KinbkicTh namieHTiB

KinpkicTh  JOpOCIMX — NAIi€HTIB, IO  MOXYTb f

noTpeOyBaTH JIIKyBaHHA (IoaaTtku a0 ymctie MO3
Vkpainu Big 05.05.2025 Ne25/14470/2-25 Tta Bin
22.05.2025 Ne25/16688/2-25)

Burpatu Ha BCIO nonyJisili0 Nali€HTIB, IPH

Butparn Ha arancunasy Oera Ta BIUIMB Ha OIOKET, f

I'PH

Pe3ynpTaTi po3paxyHKiB BUTpAT, MOKA3aJIM 1110 OPIEHTOBHI BUTPATH Ha 3aKyMiBIIIO
arajgcuaasy Oera Ha pIK JIIKYBaHHS OJHOTO MAIllEHTa 3a 3aKyMiBEJIbHOIO IIHOIO 32
JIOTOBOPOM KEPOBAaHOTO JIOCTYIYy, 3a YMOBH SIKIIO ISl IiHA 3QJMIINTHCS CTaJoOlo,
cranoButumyTh ||l rosn s nopocnoro namjenra ta || rpu 1oa
murunn, g nikysanns xoropru nauientis ([ ) 32 crannaprusosanum
M17X00M CTaHOBJISTh TPH.

OpieHTOBHMI BIUIMB Ha OIOJDKET JIIKaApChKOro 3aco0y araicuaasa Oera Oyso
NOPIBHSHO 13 PEKOMEHAOBAHUMH 3HAYCHHSIMU LIKAJIW BIUIMBY Ha OOJKET B YKpaiHi Ha
MiJICTaBl TaHUX JAEP’KaBHUX BUTpAT Ha JiKapchki 3acobu y 2021 poiri, Ta BCTAaHOBJICHO,
mo npu 3akymiemi arancuasu 6era sms Ha Oomker Ha 1 pik 6yxe |G

).

17



Aeancuoasa bema 015 niKysanus nayicumie 3 xeopoboro ®abpi, 04.08.2025

KinbkicTs mamienTis, siki motpe6yrots mixysanns arancunasomo oera |G
B opisisno i3 pesynsraramp aHamizy BIUIMBY Ha OIOMKET B PaMKax
nepxxkaaoi OMT mikapcekoro 3aco0y arancumaza Oera cranom Ha 09.10.2023.
[TopiBHSHHS BUTpAT Ha KOTOPTY MAIlIEHTIB 13 pe3yJibTaTaMU aHaJli3y BIUIMBY Ha OIOJIKET
B pamkax aepkaBHoi OMT nikapcbkoro 3aco0y arancuaasza 6eta cranoM Ha 09.10.2023
HE TIPOBOAMIIOCH, 3 OTJISIAY Ha Te, 10 MpHU NMpoBeieHH] aepkaBHoi OMT y 2023 pori ams
pPO3paxyHKy BUTpPAT HA KOTOPTY MAIIEHTIB BUKOPUCTOBYBAJIUCH 3MOJI€NIbOBAHI BUTPATH,
a nepxkaBHa OMT 3a cKOpOYEHOIO MPOIEAYPOI0 HE Mepeadayae MpOBECHHS aHANI3y
e(EeKTUBHOCTI BUTpAT, 1110 € 0OMEKEHHSIM JIaHOTO aHaTI3y.

5) mani moao0 KopekTHOCTI iHGopmamili Mpo HasBHICTL a00 BiACYTHICTH
€KOHOMIYHHUX TAa KJIIHIYHHUX NepeBar 3aCTOCYBAHHS JiKAPCHKOIro0 3ac00y MOPiBHAHO
3 IHIIMM JIIKAPCBKUM 32c000M a00 iHIIOKW MeJIMYHOK TEeXHOJIOri€ew (ado ix
BIJICYTHOCTI), Ha/laHi 3asiIBHUKOM

Bignosigno no mn.7 Ilopsinky nepskaBHa OMT 3a ckOpodeHOIO MPOLETYpPOI0 HE
nependavyae MPOBEJCHHS €KCIIEPTU3H MOJAHUX 3asBHUKOM 3asiBU 1 JOChE, Ha TMiJCTaBi
AKUX MOYKHA 3pOOUTH BUCHOBOK IPO KOPEKTHICTh HaZaHO1 1HPpOopMallii.

4. PexoMeHanii o010 BKJIYEHHS (BUKJIIOYEHHSA) JiKapCbLKOro 3acody 1o (3)
HanioHanbHOro mepesiiky OCHOBHHX JIKapcbKHX 3ac00iB Ta (200) mepeJtikiB, 110
3aKyNOBYIOTBCHl 32 KOIUTH [EP:KaBHOr0 OIIKeTy AJsi BUKOHAHHS NPOrpaM Ta
3niliCHeHHS] IEHTPAJII30BAHUX 3aX0AIB 3 0XOPOHH 3/10POB’si, Ta (a00) pekomMeHaaNLil
IIOJA0 3aCTOCYBAaHHA ISl LiJieli OXOPOHH 310POB’sl JIIKAPCHKOro 3acoly, omjara,
3aKyniBJisi 200 BiAIIKOAYBAHHS BAPTOCTI IKOT0 31iHCHIOETHCS 3 METOK) BUKOHAHHSA
perioHaJbHUX HLIBOBUX NPOrPaM 3 OXOPOHHM 310POB’sl, L0 MOBHICTIO Y¥ YACTKOBO
(¢inaHCylOTBCH 32 paxXyHOK KOWITIB MicHeBHX OK/KeTiB, Ta (a00) pexkomMeHaaumil
010 YKJIAJeHHs a00 NpPOAOB:KeHHs il (MpOoJIOHTralii) J0roBOpPiB KepPOBAHOI0
pocryny Ta (a00) iHIm pexoMeHaalii y pa3i HeoOXIZHOCTI yXBaJIeHHs pillleHb B
CHCTEMI OXOPOHHM 310POB’sl

Cranom nHa 04.08.2025 Biamosigno mo 3BepHenHss MO3 Ykpaiam Big 05.05.2025
Ne25/14470/2-25 Ta nucra yrouneHHs Big 22.05.2025 Ne25/16688/2-25 mpoBencHO
nepxaBHy OMT 3a ckopoueHOI0 MPOIIeNyPOIO JTIKapChbKOro 3aco0y araicuaasa 0era Jiis
JKyBaHHS MAalli€HTIB 3 XBOpoOoio @abpi Ha BUKOHAHHS MIAMYHKTY 6 myHKTY 8 [lopsaky
MPOBEJCHHS JEPKABHOI OLIHKM MEIWYHUX TEXHOJOTiH, 3aTBEPIKEHOTO MOCTAaHOBOIO
Kab6inety MinictpiB Ykpainu Bix 23.12.2020 Ne 1300 (mani — [Topsimok). Biamosinao no
.22 [TopsinKy BUCHOBOK YITIOBHOBa)KEHOTO OpraHy Ma€ PEKOMEHAIIMHUN XapaKTep.

3a pe3ynbTaTamMu po3rJiAly MPOEKTY BUCHOBKY YIIOBHOBa)XEHOTO OpraHy 3 OI[IHKH
MEIUYHUX TEXHOJIOTiH, OILIHKK (aHaji3y) pe3yJbTaTiB MOPIBHAJIBHOI KIIHIYHOI
e(eKTUBHOCTI, O€3MeKH Ta BIUIMBY Ha OMOJKET arajcujasu Oera i JIIKyBaHHS
namieHTiB 3 xpopoooro dadpi EkciepTHUM KOMITETOM 3 OIIHKK MEAUYHUX TEXHOJIOT1H
JepxaBHoro mianpueMctBa “‘/lepkaBHUN eKcnepTHUM 1HeHTp MiHiCTepcTBa OXOPOHU
310poB's” (nasi - ExcriepTHHM KOMITET) OYyJIO 3a3Ha4Y€HO HACTYITHE.

Pe3ynomamu nopigusnvHoi kniniunoi eghekmusnocmi (pe3yibmamuHicms)

Kniniyna edextuBnicth Ta Oesneka ¢epmentHoi 3amicHoi Tepamii (D3T)
araincuaaso Oera y jikyBaHHI xBopoou Dabpi y mopocnux Ta JiTeld BUBYAIUCS y
MOPIBHSHHI 3 HalKpamiow miarpumyouoio tepamniero (HIIT)/mnane6o ta monatkoso 3
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arayicunasoro anbda 3a ganumu cucremarnanux orisiaiB R. El Dib et al., 2016 Ta R. El
Dib et al., 2017 Ta cucreMaTu4uHux OrysAAiB JitepaTypu Germain et al., 2019 (qonoBikn),
Germain et al., 2019 (xinku) Ta Spada et al., 2019 (mitn), sxi Bxe OyIu IpoaHaIi30BaHi
YIOBHOB)XEHUM OopraHoM padiiie y 2022 pori y paMmkax npoBefeHHs aep:xkaBHoi OMT
3a CKOPOYEHOI0 mpoueaypoto Ta 'y 2023 poiii 3a pe3ysibTaTaMi MEPBUHHOI Ta (PaxoBoi
€KCIIePTU3H 3as1BU Ta JOChE, 0 OyJIM HaJlaH1 3asIBHUKOM.

BcranoBneHo, 110 BUKOPUCTaHHS arajicujia3d OeTra Mae CTaTUCTUYHO 3HAUYILY
e(eKTUBHICTh y 3MEHIIECHHI PIBHIB BiJKJIaAeHb Trio0oTpiaozuiuepaminy (Gb3) y
TKaHUHAaX HUPOK, CEplid, a TAKOXK ITMOOKHUX Ta MOBEPXHEBUX €HAOTENIANbHUX KIITHHAX,
y Kpallliii BimOBII1 010 TOCATHEHHS HYJIbOBOTO Oajia a00 3MeHIIeHHs BiakiIaaeHb Gb3
B EHJO0TENIi MIKpOCYAUH IKipu mopiBHsIHO 3 muiane6o/HIIT. Pazom 3 tum, He Oymo
3HANIEHO CTAaTUCTHUYHO 3HAYYIIOI PI3HULI MIXK TPyNaMH JOCHIJKEHb 32 HACTYITHUMH
KPUTEPISIMU: IIOAO CMEPTI BiJ yCIX MPUYUH; OOJII0 Y TPY/sX, OB’ SI3aHOTO 13 XBOPOOOIO
®abpi; HUPKOBOI HEJAOCTATHOCTI; CEPILEBUX Ta IEPEOPOBACKYISIPHUX YCKJIaJAHEHB; 3a
BIJICOTKOM YYaCHHKIB, sIKI HaOpanu HyJbOBI Oaiau 3a BU3HAYEHHSAM BiakiaaeHb Gb3 y
IVIAJIKOM'SI30BUX KJIITHHaX a00 B KIIITHHAaX MEPUHEBPIIO; a TaKOXK, 32 KUIbKICTIO
YYaCHHKIB, SIKI JOCSTJIM HYJIbOBOTO Oana abo manu 3MeHIIeHHs BiakiaaaeHb Gb3 y
[JIaJIKOM'SI30BUX KITITUHAX.

[Ipu mopiBHSAHHI y Tpynax JIIKyBaHHS arajicuia3or aibda, arajcuja3on Oera ta
HEJTIKOBaHUX Malll€EHTIB BCTAHOBJICHO HACTYITHE: CMEPTHICTH BiJl OyAb-sIKUX NMPUYHH OyJia
BUIIOIO Y TAIlEHTIB, K1 He oTpuMmyBanu JikyBaHHs (10,8%), MOpiBHSIHO 3 TpymoI0
arancunasu anbda (9%) 1 aramcumasu Oera (4,4%), oxHak, 0€3 CTaTUCTHYHOI
JIOCTOBIPHOCTI; MO0 BUHUKHEHHS HHUPKOBHX Ta CEPIEBO-CYIMHHHUX MOPYIICHb — 0e3
CTATUCTUYHO 3HAUYIIO1 BIJIMIHHOCTI MIXK TMalliEHTaMU, SIK1 OTPUMYBAJIU arajcujaaly oera
Ta arajcunasy aidb(da; 3HalHJeHO CTATUCTUYHO 3HAYYII BIAMIHHOCTI I[0JI0 BUHUKHEHHS
HUPKOBHUX Ta CEPIICBO-CYAMHHUX MTOPYIICHL HA KOPUCTh BUKOPUCTAHHSI arajcuia3u oera
MOPIBHSIHO 3 HEJIIKOBAHUMHU MAalll€HTaMH; BIJJ3HAYEHO CTATUCTUYHO 3HAYYII BIIMIHHOCTI
I0JI0 BUHUKHEHHS IepeOpPOBACKYJSIPHUX TOPYIICHh HA KOPUCTh arajichjasu OeTa
MOPIBHSIHO 3 arajicuaa3oro ajb(a Ta HeTIKOBAaHWMH MallieHTaMU. 3arajoM, 3aCTOCYBaHHSI
aranicujasu Oera mae KJIiHIYHI miepeBaru Haj 3actocyBanHsaMm HIIT, mpore, He Oyio
3HAMIEHO TOTAJbHOI TMepeBakaroyoi €PEeKTUBHOCTI arajicujia3u Oera 4M arajicuaasu
anbda 3a BciMa 9d OUTBIIICTIO KITHIYHUX TOYOK Ta KOTOPT (YOJOBIKH, JIITH, )KIHKH).

besneunicmo

Moo anami3zy mpodinro Oe3MeKH, CTATUCTUYHO 3HAYYIIO PI3HUIN MIXK TPYyIaMH
arajcujasu 0era, arajicuaasuM anbda Ta 1mianedo He BHSABISCHO 3a OLIBIIICTIO TOOTIHMX
asunl. [Iporte, y rpymi arancupazu Oera MOPIBHAHO 3 IUIale00 4YacTille BUHUKAA
nuxomanka (RR 8,51 (95% CI Bin 1,18 no 61,58), y rpyni miare6o — 03H00 (3a mepioj
Bia 3 1o 6 micsani, RR 29,00 (95% CI Bix 1,81 no 464,38) Ta uepes 24 micsii, RR 10,94
(95% CI Bing 1,54 no 77,95), BIAMIHHOCTI CTATUCTUYHO 3HAYYIIII.

Egexmusnicmo eumpam Ha 3asa6n1enutl 1iKapcoKuil 3acio i aHaniz 6nausy maxkux
sumMpam Ha NOKA3HUKU 0r00xcemy 8i0N08IOHO 00 PEeKOMEHO0BAHOI WIKAIU 2PAHUYHUX
3HAYeHb IHKPeMeHmMAaIbHO20 NOKASHUKA eqheKMUBHOCMI 6umpam ma WKaiu ix eniuey Ha
oepatcasruil 6r00dcem

JlepxaBHa OIlIHKa MEAMYHUX TEXHOJIOTIM 3a CKOPOYEHOIO0 MPOIEeAypol0 He
nependadyae  MPOBEACHHA  aHamizy €(QEeKTUBHOCTI  BHUTpaT Ta  PO3paxyHKy
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1HKpeMeHTanbpHOTO noka3Huka edektuBHOCTI BUuTpaT (ICER) B Ykpaini. Anamniz BuTpar
JUIA JIIKyBaHHS MAI€HTIB 13 XBopoOoto Dabpi Ha OAHOTO Malli€HTa CBIAYUTH MPO TE, 110
arajicujasa W OTLII€I0 JIKyBaHHS (BUTpPATH Ha PIK JIKyBaHHS OJHOTO
naii€eHTa € ), HIX arajcuaaza anbda. OpieHTOBHI BUTpAaTH Ha 3aKyHiBIIO
arajicujazu OeTa Ha PIK JIIKyBaHHS OJHOTO TAIliEHTa 3a 3aKyIBEJIbHOI I[IHOK 3a
JIOTOBOPOM KEPOBAHOT'O JOCTYIy CTaHOBUTUMYTh IPH JJI1 JOPOCIIOTO
[amicdra Ta TPH JUIS JWTUHM, JJIS JIIKyBaHHS KOTOPTH TMAIll€HTIB
() ;2 crasnaprisoBanuM miIX0HOM CTAHOBIATH rpH. OTxe,
OpIEHTOBHUM BIUIMB Ha OIOJDKET NpHU 3acTocyBaHHI1 JI3 arasicumaza 6eta Ha 1 pik Oyne
I ).

Akicmb 00Ka308uUx 0aHux

Cuctemaruuni orysimu R. El Dib et al., 2016 ta R. El Dib et al., 2017, BigiOpani sik
OCHOBHI JpKepesna JOKa3iB y MNHUTaHHSAX MOPIBHSJIBHOI KIIHIYHOI €()EeKTUBHOCTI Ta
OE3MEeYHOCTI 3aCTOCYBAaHHS arajicujiasu OeTa i JIIKYBaHHS TMAIll€HTIB 3 XBOPOOOIO
@®abpi, BiANOBIIAaOTH 3a KpurepisMu OuIHKKM SIGN, MarTh BIANOBIIHO BUCOKY Ta
MPUIHATHY METOJOJIOTIYHY SIKICTb.

Opeanizayiuni kpumepii

XBopoOy @Pabpi BKIIOYEHO J0 MEPENiKy piIKICHUX (OpdaHHUX) 3aXBOPIOBAHb,
3arBepKeHoro HakazoM MO3 Vikpainu Bim 27.10.2014 Ne 778, 3apeecTpoBaHOro B
Minictepctsi roctuilii Ykpainu 13 nucronama 2014 p. 3a Ne 1439/26216. 3abe3neueHHs
JIOCTYITy MAIIEHTIB 3 PLAKICHUMHU (Op(aHHUMU) 3aXBOPIOBAHHAMH JI0 3aCO01B JIIKyBaHHS
€ onHi€er0 13 ckianoBux «Ilmany 3axoiB mojo peanizamii Konmeniiii po3BUTKY CUCTEMH
HaJaHHS MEJWYHOI JOMOMOTH IaIlieHTaM, SKi CTPaXJIarTh Ha PiaKicHI (opdaHHi)
3axBoproBaHHs, Ha 2021-2026 poku». MeTa 1 nim 1iei Konuenii BianoBigaoTs Liism
ctanoro po3BUTKy Ha 2016 — 2030 poku, 3aTBepaxkeHUM [lopsKOM NEHHHM B ramysi
po3Butky Ha Camiti OOH, mo BinOyBcs y BepecHi 2015 poky B pamkax 70-i cecii
I'enepanbHoi Acam6iei OOH.

3a JaHUMH OHOBJICHOTO TIOIIYKY TPETUHHUX JKEPENT BCTAHOBJICHO, IO JTIKYBaHHS
xBopobOu Padpi 3a nornomororo O3T pekOMEHAOBAHO y HU3Il 1IHO3EMHHUX MIKHAPOJIHUX
KJIIHIYHUX HACTaHOB, arajcujasa ajbda Ta arajicujaza 0era € BU3HAHUMH 3aco0amMu
Takoi Tepamii. EkcnepTHHII KOMITET 3ayBaxye, 10 HAI[lOHAIbHI PEKOMEHJallli 4u
CTaHAApPTHU 010 BEACHHS MAIIEHTIB 3 XBOpoOoto Padpi BIACYTHI.

Enioemionociuni  noxaswuxu wo0o OKpemoeo 3ax680pHO8AHHA: NOWUPEHOCHI,
3axX60pPIOBAHOCMI MA CMEPMHOCMI 8 YKpaiHi

3a maHUMU BIIKPUTOTO JKEpena iHdopmairii mpo piakicHi 3axBoproBanHs OrphaNet
ctaHoM Ha 2025 pik nomupeHicTb xBopoOou Dadpi Npu HAPOIKEHHI CTAHOBUTH
npuomm3no 1/15 000, ane 3axBoproBaHHS Ma€ Pi3HI (PEHOTHUIH, L0 YCKIaAHIOE
J1arHOCTUKY, BIJTaK, 4aCTOTa MOKe OyTH BHIIOIO. BiAMmoBiAHO 10 A0JATKy 1O JIMCTa
MO3 Vkpainu Bijg 22.05.2025 Ne25/16688/2-25, cranom Ha 2025 pik KiJIbKICTh MAI[I€HTIB
3 xBopobow ®abpi B VYkpaini, ki notpedyroTh 3actrocyBaHHa D3T, cTaHOBUTH

. 32 JTaHUMU BHCHOBKY YIIOBHOBa)KEHOTO oprany Bija 2023 poky 3a3Hau€HoO,

0 KUIBKICTh TNAalli€HTiB, 1o oTpumyoTh ®3T arancumazoro Oera craHoBwia 13
MAIEHTIB, a 32 JaHUMH BUCHOBKY 2022 poky - 11 marieHTis.

CoyianvHi, emuyni, opeanizayitini ma iHwi acnekmu
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Y 2023 pomi YHNOBHOBa)XEHMM OpraHoM Oyno mpoBefeHo aepkaBHy OMT
JKapChKOTo 3aco0y arancuja3a 0eTa Ha OCHOBI TIOJIAHUX 3asIBU Ta JIOCHE 3aIBHUKOM 32
MOKa3aHHSAM JUIsl JIIKyBaHHS TAIIEHTIB 3 XBopoOoro dabpi Ta peKoMeHIOBaHO
PO3IUISIHYTH MOKJIMBICTh TPOBEICHHS TMEPEroBOPIB IIOAO JOTOBOPIB KEPOBAHOTO
JOCTyITy (BUCHOBOK YIOBHOBa)kKeHOT0 oprany Bij 09.10.2023).

3a pesynpratamu 3acigaHHsi ExcrnepTtHoro komitety, mo BinOynock 10.07.2025,
OyJ10 HaJJaHO HACTYIHI PEKOMEHTaIlii.

1. BpaxoByroun pexOMeHJallli akTyaJbHUX MIKHAPOJIHUX KIIIHIYHUX HACTaHOB 1
IIPOTOKOJIIB, aHaJi3 Pe3yJbTaTiB OIIIHKK KIIHIYHOT €(PEKTHUBHOCTI Ta O€3MEeYHOCTI,
opraHizailiifHi KpuTepii, a TakoX, Oepyuyd [0 yBaru IONEpeHl PeKOMEeHMaIlii,
JiKapchbKuit 3aci0 arajcumaasa 0eTa 3a TOKa3aHHIM IS JIIKyBaHHS TAIlIEHTIB 3 XBOPOOOIO
@®abpi peKOMEHI0BaHUM J1JIs1 BKIIFOUEHHS /10 MEPENIKIB 3aKyMiBeIb JIKaPChKUX 3aC001B,
710 SIKUX 3aCTOCOBYIOTHCS MPOLEAYPH JOTOBOPIB KEPOBAHOTO JOCTYMY 3 OJHOYACHOIO
PO3pOOKOIO Ta 3aTBEP,IPKEHHIM YH1()1KOBAHOT'O KJIIHIYHOTO MPOTOKOJTY Ta/ab0 CTaHIapTy
HaJJaHHSI MEJUYHOI JOIOMOTH «XBopo0Oa Dadpix.

2. PexomMeH0BaHO NIPOWTH MPOLENYpPY BKIIOUEHHS 110 JlepxkaBHOTrO (opMymspy
Jikapcbkux 3aco0iB i JI3 arancunasa Gera.

5. Indopmanist 00 CTPOKY il BHCHOBKY YIIOBHOBAKEHOI'0 OPraHy:

BignoBimao mo m. 21 Tlopsiaky BHUCHOBOK YIHOBHOBa)KEHOTO OPraHy CTOCOBHO
BIJIMOBIAHOT MEIMYHOI TEXHOJIOT1i BBAXKAETHCSI YMHHUM JI0 MOMEHTY IPOBEICHHS HOBOI
Jep>KaBHOI OIIIHKK MEIMYHO1T TEXHOJIOTi.
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