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BucHoBok
YIIOBHOBAK€HOT'0 OPraHy 3 AePKABHOI OiHKY MeIUYHUX TEXHOJIOTIii 3a
CKOPOYEHOI0 MPOLEeAYPOI0: TATIranepasa ajabda

epocasna oyinka meOuyHUX MmexHoI02Il 3a CKOPOUEHOI0 NPOYeodypoIO 3a 36ePHEHHAM
MQO3 Vkpainu nposedera yno8HOBANCEHUM OP2AHOM 3 OEPHCABHOI OYIHKU MEOUUHUX
MexHoN02iU 8I0N0BIOHO 00 8umoz 11opsaoKy npoeedenHss 0epiHcagHol OYIHKU MeOUUHUX
mexHono2il, 3ameepoxceHo2o nocmanosorw Kabinemy Minicmpie Yxkpainu 6i0
23.12.2020 Nel300 ma cknadacmovcs 3 auanizy MNOPIBHANbHOI eghekmusHocmi
(pe3yrbmamusrHocmi), bezneku ma NaU8y Ha 010xicem TIKAPCbKO20 3ac00y HA OCHOBL
oanux 3 eiOKpumux Odcepen iHgopmayii. Bucnosok ynoemosasicenozo opeamy 3
0epaH#casHoi  OYIHKU MeOUYHUX MEXHONO02I 3a CKOPOYEHOW Npoyedypord Mae
pexomenoayitnuu xapakmep. lIpeocmaeneni 0ami y 6UCHOBKY € AKmyanbHUMU CIAHOM
Ha damy tio2o ni02omoeKiu.

1. Indopmanis mnpo aaTy nNpoBedeHHS JAE€PKABHOI OIIHKH MeJIUYHUX
TEXHOJIOTIil 32 CKOPO4YEHOK MNPOLEAYPOI0 3asiIBJICHOI0 JIKApPChbKOro 3acoly:
13.07.2022.

2. Indgopmanis npo 3asiBJIeHNH JiKapcbKuUii 3aci0

Cranom HnHa 13.07.2022 p. B [epkaBHOMY peecTpi JIKapChKuil 3acid
Tajirmonepasa anb(a npeacTaBIeHui TAKUM TOPrOBEILHUM HaiMEHYBaHHAM: !

1) naiimenyBaHHsa (mpi3BuIne, iM’s, Mo 0aTbKOBi) 3afBHHKAa Ta Ha3Ba
BHPOOHHUKA JIIKAPCHKOIO0 3aC00Yy:

! http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlist?opendocument&sklad=%E4%E8%EC%E5%F2%E8%EB%F4%F3%EC%E0%F0%E0%F2
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EJIEJIICO, nopomiok miodimizoBanuid ais po3unHy misa iHGy3id mo 200 O,
BupoOuuk:  ®apmarmis 1 Ammkon Kommani JUJIC, CIIA; Ildaitzep Ipmangis
®dapmacerotikanc, Ipmannis; [poranike JIta., [3paine. 3assauk: [1daiizep Eiu.Ci.Ili.
Kopnopeiinn, CIIIA.

2) ToproBeJibHAa Ha3Ba JIKapCHKOro 3ac00y:

EJIEJIICO

3) MizKHApO/JHA HEMATEHTOBAHA Ha3Ba a00 CHHOHIMIYHEe HAIMEHYBAHHS:

tanironepasa anbda/Taliglucerase alfa

4) ckyajx JiKapchbKOro 3aco0y (air04i Ta JOMOMIiKHI PpE4YOBUHHM):

1 gakon mictuts Tanirmonepasu anbda 200 O]

5) popma Bunycky:

MOPOUIOK JII0(UTI30BaHUM 111 pO3UUHY Ui 1HPY31H

6) ciioci0 3acTocyBaHHS JIKAPCHLKOI0 3ac00y:

JlikyBaHHS TIAIIIEHTIB, SIK1 paHille HE OTPUMYBaIU (EPMEHTO3aMICHY Tepariio:
pekomenaoBana jao3a npenapary EJIEJIICO cranoButh 60 OJWHUIL/KT Macu Tija
KOXHI 2 THXH1 Yy BUTJIAA1 60—120-XBUJIMHHOT BHYTPIIIHHOBEHHO1 1H(Y3Ii.

JlikyBaHHS TAIEHTIB, AKi IEPEXOIATh 3 IMITIIIOIICpA3H: MAIlIEHTH, K1 Ha JTaHUH
4ac OTPUMYIOTH JIIKYBaHHS IMITJIIONIEPa30l0 3 MPUBOAY XBopoOu [ome 1-ro Tuy,
MoXyTh mepeiitu Ha mpernapaT EJIEJIICO. Ilamientam, siki paniine OTpUMYBaJId
JIKYBaHHS IMITJIIONIEPA30l0 B CTA0IbHOMY J103yBaHHI, IPHU MEPEXOAl 3 IMIMIIOLEepa3n
Ha mnpenapar EJIEJIICO pekomMeHAyeTbCd TNOYMHATU JIIKYBaHHS IpenapaToM
EJIEJIICO 'y Takiii camiit 1031 (oguHuub/kr). Ilpemapar EJIEJIICO ans
JOBrOCTPOKOBOI Teparii BBOJIATH | pa3 Ha 2 THKHI LIUIIXOM BHYTPIIIHBOBEHHOT 1H(D Y311
npotsirom 60—120 xBunuH. Kopekiiiro 1031 MPOBOAATH 3 OISy Ha JOCSATHEHHS Ta
yTPUMAaHHS TEPANTCeBTHYHHUX I[IICH JIJI KOXKHOTO MarlieHTa.

7) indopmanis NpPo HASIBHICTH JePKABHOI peecTpaiii JikapcbKoro 3acody B
Ykpaini:

EJIEJIICO, peectpamiitne mnocBimuenns UA/14379/01/01, tepmin  mii
HeoOMexenuii 3 17.01.20202.

8) d¢apmakosioriuna gig Jgikapcbkoro 3aco0y Ta KoOA 3a aHATOMO-
TepaneBTUYHO-XiMiuHOI0 KJjacudikaniero: 3acobu, MO0 BIUIMBAIOTH HA TPaBHY
cuctemy 1 metabomiuni nporecu. ®epmentHi nmpenaparu. Koqg ATX A16A Bl11.

9) noka3aHHA 10 MeJIUYHOI0 32CTOCYBAHHS, 32 IKUM I0ABAJIACS 3a5Ba:

Jlep>kaBHa OIliHKa MEIMYHUX TeXHOJIOT1H (nani-aepxaBHa OMT) npoBoamiacs 3a
CKOPOYEHOI0 TMpolLenyporo 3a 3BepHeHHsIM MO3 VYkpaiHu, 1mo He nependayano
noaaHHs 3asBu. Y aucTi 38epHeHHI MO3 (Bix 09.06.2022 Ne 25-01/12931/2-22 ta Bifg
20.06.2022 Ne25-01/13739/2-22) BkazaHe oOJHE TIIOKa3aHHSI JI0 MEJIUYHOTO
3aCTOCYBaHHS: JIIKYBaHHS MAIlleHTIB 3 XxBopoOoto ['omie 1 Tumy.

% http://www.drlz.com.ua
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10) moka3aHHs 10 MeJUYHOI0 3aCTOCYBAHHS BIAMOBIIHO 0 iHCTPYKIII 1JIst
MEeJIUYHOr0 3aCTOCYBaHHA, 3arBepaxeHoi MO3, 3a HasfIBHOCTI [1ep:KaBHOI
peecTpauii JikapcbKoro 3aco0y B YKpaiHi:

EJIEJIICO pexkoMeHAOBaHWUK I JIIKYBaHHS TAIEHTIB 3 IATBEPKECHUM
niarHo3oM xBopo6wu ["omie 1-ro tumy.

11) indopmanis npo HAABHICTHL MOKA3aHb A0 MEAUYHOI0 3aCTOCYBAHHA
JIKAPCHKOro 3aco0y i BUKOPUCTAHHSA i/l 4aC HAJAHHS MeJINUYHOI J0MOMOTH
NpH CTaHAX, 10 3a3HA4YeHi y NPiOPpUTETHUX HANIPSIMaX PO3BUTKY cepH 0XOPOHH
310POB’Sl:

VY nwucti 3BepHeHHI MO3 3a3HaueHo, 1110 Ha BUKOHAHHS MIANYHKTY 3 MyHKTY 4
noctanoBu Kabinery MinictpiB Ykpainu Big 23.12.2020 Ne 1300, a Takosk MiIMyHKTIB
5 nysnkty 8 Ilopsiaky mpoBeIeHHs JACp)KaBHOI OIIHKM MEIMYHHMX TEXHOJIOTIH,
3arBepkeHoro nocraHoBoro Kabinery MinictpiB Ykpainu Big 23.12.2020 Ne 1300
(mam - Iopsimok) mpo HeoOX1gHICTH MpoBeneHHs Aep:kaBHOI OMT 3a ckopoyeHOrO
IIPOIIEAYPOIO MO0 JIIKAPCHKOTO 3aC00Y Taliritonepasa ajibda s JiKyBaHHS XBOPOOHU
lNomre Tum 1.

XBopoOa [omie BXOauTh 10 TEpenmiky piakicHUX (ophaHHHMX) 3aXBOPIOBAHb,
3arBepKeHoro HakazoM MO3 VYkpainu Bim 27.10.2014 Ne 778, 3apeecTpoBaHOTO B
MinictepcTsi octuiii Ykpainu 13 muctomana 2014 p. 3a Ne 1439/26216.

3. BUCHOBOK YNOBHOBAa’K€HOr0 OPraHy IIO/A0 Pe3yJbTATIiB NOPiBHAJIbHOI
epexTuBHOCTI (pPe3yJbTATHUBHOCTI), Oe3nmeKkH, e(QeKTHUBHOCTI BHUTPAT Ha
JIKapChKHH 3aCi0 Ta aHAJII3y BIUVIMBY HA NOKA3HUKH OI0ZKETY

1) naHi MO0 NPiOPUTETHOCTI 32aXBOPIOBAHHA (CTAHY)

XBopoOa ['omie —11e pifKicHa CHajKoBa JII30COMHA XBOp0OOAa HAKOMWYEHHS, 110
OXOITItoE  Tpu oOcHOBHI (opmu (tumm 1, 2 1 3). BuaiisoTh Takox
¢deTanbHy/HEOHaTaIbHy a00 MepUHATAIbHO-JIETANbHY (QOpPMYy Ta CEpLEBO-CYIAUHHY
dbopmy (abo anrmiicekoro Gaucher-like disease). Knacudikariis 3a Tumamu 3acHOBaHa
Ha CTYMEHI TSKKOCTI YpaKeHHsI HEPBOBOI CHUCTEMH, Billl J€0IOTY XBOPOOH 1 Temmax
IPOrpeCyBaHHs 3aXBOPIOBaHHs. XBopoOa BUHUKA€E uepe3 myTallii B redi GBA (1g21),
SKUW KOIy€ JI30COMHHM (hepMEeHT, TIIIOKoIepeOpo3naazy abo B IyXKe PIAKICHUX
Bumnagkax reH PSAP, skwii xomye ioro Oinok-aktuBatop (camo3un C). [ledimur
TIIIOKOLIEpeOpO3uAa3u MPU3BOIUTH 10 HAKOMHUYEHHS BIJIKIAJACHD TITIOKO3UIIIIEPaMiTy
(abo Oera-rirokolepeOpo3uia3u) y KIITHHAX PETUKYJIOCHIOTEMAIbHOI CUCTEMHU
NEYIHKHU, CEeJIE3IHKHU Ta KICTKOBOro Mo3Ky (kiituHu ['omie). Ilepenaya 3axBoproBaHHS
ayTOCOMHO-PEIECUBHA.

KJitiH14H1 posiBY 3aXBOPIOBAHHS Jy’K€ pI3HOMaHITHI. Yci opmu xBopodu ['omie
HE MaroTh T€HACPHUX BIJMIHHOCTEH, ii 3 OJJHAKOBOIO YACTOTOIO CIIOCTEPITalTh K Y
YOJIOBIKIB, TaK 1 B kiHOK. XBopobOa ['ome 1 tumy (90% BunaakiB) € XpOHIYHOIO 1
HEHEBPOJIOTTYHOIO (HOPMOIO, TMOB’S3aHOI0 3 OpPraHoMeraiielo (cesie3iHka, MeyiHKa),
aHOMATISIMU KiCTOK (0171, OCTEOHEKPO3, MAaTOJIOTTYHI IEPEIIOMH) Ta IUTOIEHI€r0. Tum
2, TrocTpa HEHpOMaTUyHaA, XapaKTEePU3YEThCS pPAHHIM TOYATKOM, IIBHJIKO

3
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POrpecyouo0 NUCHYHKINE CTOBOypa MO3KY, OPraHOMETaji€l0 1 MPU3BOAUTH 0
cMepTi y Bimi A0 2 pokiB. Tun 3, miaroctpa HeriponatuyHa ¢popma, Bpaxkae aiTeit abo
MJTITKIB 1 XapaKTepHU3yEThCS MIPOTPECy0oUO0ro eHiledaionaTiero (OKOpyxoBa anpakcis,
EMJICTICIS Ta aTaKCis) 13 CHCTEMHUMHU MPOSIBAMH, SIK1 CIIOCTEPIratoThes 1 pu 1-My T
xBopo0u®. [lepuHaransHo-ieTanbHa GopMa xBopoba [omre 3ycTpidaeThCss MEHIIE HiX
y 5% mamienTiB. Lleit TN myxe BaXKUii 1 OB’ I3aHUM 31 CMEPTIO 710 3-MiCSIYHOTO BiKY
a6o B yTpo0i marepi. CepiieBo-cyauHHa popma xapakrepusyerbes ypaxernusm [[THC,
HAIpUKJIaJ, OKOPYXOBa arpakcis, 1HII CHUMITOMHU BKJIIOYAKOTh KalbIU(IKAIIIO
MITpaJIbHOIO Ta a0PTAJIBHOIO KIIANaHiB, IOMYTHIHHS POTiBKM Ta CILIEHOMETAI0?,

3a mixHapoaHow kiacudikamiero BOO3 MKB-11 mae kon 5C56.0Y (Other
specified sphingolipidosis)’.

3a JaHMMU BIIKpPUTOTO JpKepena iHopmarllii Hpo piAKICHI 3aXBOPIOBAHHS
OrphaNet® mommpenicts xBopo6u Iomre cranosuts mpubmuszao 1/100 000. Piuna
3aXBOPIOBaHICTh Ha XBOpoOy ['omre y 3aranpHii momyssiii cTaHOBUTh OJn3bko 1/60
000, ame BoHa wMoxe gocsaratu Ao 1/1 000 y eBpeiB amkeHasl (ToOTO
CX1THOEBPOIIEHCHKOT0, IICHTPAIBHOTO 1 MIBHIYHO €BPONEHCHKOTO TTOXOKEHHS).

3a JaHuM 1HIIOro JpKepesa BiakpuToi indopmaii mpo piakicHi 3axBoproBanHs’ y
Cnonyuenux Illtatax O6mm3pko 6000 mromeil XBOpiroTh XBopoOoro ['ome. XBopobOa
lome € HAWMOMMPEHIMM TEHETUYHUM 3aXBOPIOBAHHSIM Yy €BpPEiB alllKeHasl,
3aXBOPIOBAHICTh Ha sIKy Moxke jgocsiratu 1 3 450 napomxenux. Hemae eTHiuHOT
NOIIUPEHOCTI, MOB’s13aHO1 3 XBopoOor l'ome 2 abo 3 tumy. OgHaK iCHy€ MiATHII
xBopoOu ['omre Tuny 3, sikuil yacTine 3ycrpiyaeTbes B perioni Hopoorren y IBewii
(xBopoba IT'ome HopbOotten). 3a oOIlHKaMU, MOUIUPEHICTh CEpPEl IIBEACHKOrO
nacenenns Hop6orren cranosuts 1 Ha 50 0008,

[Tommpenicty 'y ®panuii craHoBuTh O5m3bko 1/136 000 cepen 3araiabHOTO
HacenenHs . CtanoM Ha rpyzaeHs 2015 poxy y (paHIly35KOMY peecTpi Mali€HTIB 3
xBopobor ['ome (RFMG) pedepenc-1ieHTpy T130COMHUX 3aXBOPIOBaHb 3HAYMIIMCS
3apeecTpoBaHUMU Ta Oy *kuBi 502 nanientu: 444 nopocnux i 58 miteil.

JocnimxenHss 3 ABcTpaiii MOBIAOMIISIIIO PO YacToTy 3axBoproBanb 1/57 000;
aHanoriyde gocnimpkeHds 3 Himepmannis moimommio mpo 1,16/100 000, y Yechkii
Pecny0uini mommpenicTs cranosuna 1,13 ma 100 000,

BinmoBinHO 10 naHuX, HamaHux y noaarky o ymucra MO3 Bix 16.02.2022 Ne 25-
04/4617/2-22, cranom Ha 2022 pik KUIbKICTh NalI€HTIB 3 XBopoOoto [omie tumy 1 B
VYkpaini ckianae 65 ocibd (51 nopocnux 1 14 pitein).

3 https://www.orpha.net/consor/cgi-
bin/Disease_Search.php?Ing=EN&data_id=644&Disease Disease Search diseaseGroup=Gaucher&Disease Disease Search_diseaseType=Pat&Dise
ase(s)/group%2001%20diseases=Gaucher-disease&title=Gaucher%?20disease&search=Disease_Search Simple

4 https://rarediseases.org/rare-diseases/gaucher-disease/#references

* https://icd.who.int/browse1 1/l-m/en#/http%3a%2{%2fid.who.int%2 ficd%? fentity %2f1875237176%2 fmms %2 fother

© https://www.orpha.net

7 https://rarediseases.org/rare-diseases/gaucher-disease/#references
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° https://www.has-sante.fr/upload/docs/application/pdf/2015-12/pnds_- maladie_de gaucher.pdf

1 https://www.ncbi.nlm.nih.gov/books/NBK 1269/
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Cnin Big3HauumTH, 10 posnopskeHHsM Kabinery MinicTpiB Ykpainu Big 28
kBiTHA 2021 p. Ne 377-p Oyna cxBasneHa Konrerniii po3BUTKY CHCTEMH HaJaHHSI
MEIUYHOI JOTMOMOTH TaIlleHTaM, $KI CTpaxJalTh Ha piakicHl (opdanHHi)
3axBoproBaHHsa, Ha 2021-2026 poxu'! (mami - Komnmemmis). Mera Konumenmii -
3MEHIIUTH CMEPTHICTh BiJl PIAKICHUX (OpdaHHUX) 3aXBOPIOBAHb, MiJABUIIUTH SKICThH
KUTTS TAIIEHTIB, Kl CTPAKIAIOTh HA PIAKICHI (opdaHHi) 3aXBOPIOBAHHS, MIISTXOM
3a0€3MeUeHHs] CIIPaBEIMBOTO Ta PIBHOTO JOCTYITY 10 SKICHOT MEIUYHOI JOTIOMOTH
TaKUM TalllEHTaM, 30KpeMa J0 SKICHUX, €()EeKTUBHUX Ta OE3MEeYHUX JIKAPChKUX
3ac001B JJIs JIIKyBaHHS p1JIKICHUX (Op(haHHUX) 3aXBOPIOBaHb, 10 MEAUYHHUX BUPOOIB Ta
OPOAYKTIB CHELIaTbHOrO JIKYBaJbHOIO XapuyBaHHsS, @ TaKOX IICHXOJIOITYHOIO
cynpooay. BignmoBimno no Koxmenmii VYkpaina B3siima Ha cebe 3000B’s3aHHS
3a0e3MeunTH Nalie€HTaM, Kl CTpakJalTh Ha pilKicHI (opdaHHI) 3aXBOPIOBAHHS,
3ax0AM 3 NPO(MUIAKTHKMA TaKUX 3aXBOPIOBAHb, OpPraHi3allil0 HaJaHHA MEIUYHOI
TomoMoru, Oe3nepepBHUN Ta O€30IUIaTHUN JOCTYN 10 HEOOXITHUX JIIKAPChKUX
3aco0iB, MEAMYHUX BUPOOIB Ta BIAMOBIJIHUX XapUOBHX MPOJYKTIB IS CHEHIAIbHOTO
JIKYyBaJIbHOTO Xap4yyBaHHS.

2) naHi mI0A0 JAOCTOBIPHOCTI pe3yJabTaTiB NOPIBHAJBHOI KJIHIYHOI
epexkTuBHOCTI Ta Oe3mekM 3asiBJIEHOIO JliKapcbkoro 3acody. Ommc
(mpeacraB/ieHHs) 3a3HAYEHHUX Pe3yJIbTATIB

3 METOI aHaji3y JaHUX KIIHIYHOI €(EKTHBHOCTI Ta OE3MEKH Talirrolepasu
anbga A JiKyBaHHsS XxBopoOu ['omie Thmy 1 mpoBeneHO MOUIYK TPETUHHHUX JKEpen
iH(opMalii 1moJ0 JOKA30BUX JAaHUX Yy Tally3eBUX CTaHAapTax y cdepi OXOpOHHU
310pOB ' YKpaiHH, Ha caiiTax MI>KHAPOJIHUX MPO(]UIBHUX OpraHizallii, y 6azax JaHux
PubMed, Trip Database.

B Peectpi MemuKO-TEXHOJOTIYHMX JOKYMEHTIB 31 CTaHAapTH3allii MeTuYHOT
pornoMoru'? HasBHUM YHiikoBaHHH KIIHIYHMIA IPOTOKOJI NEPBHUHHOL, BTOPHHHOI
(cmenianizoBaHoi), TPEeTHHHOI (BHCOKOCHENIiAJi30BAHOI) MeIMYHOI J0MOMOTIH
“XBOPOBA I'OHIE”, 3aTtBepmxennii Hakazom MO3 Ykpainu Bifg 19.08.2015 Ne529.

CremiasibHe JTIKyBaHHS TAII€HTIB 3 XBOpoOoro ["ome Tumy 1 Ta 3 37ilicHIOETHCS
3a goromororo ¢pepmeHTHoi 3amicHoi Tepamii (P3T). [{o3y miaduparoTs iIHAUBIAYaTHLHO
BIJIMOBITHO 1O KIIIHIYHOTO CTATyCy TMAIliEHTa Ta WOTO MOJIEKYJISPHO-TEHETUIHUX
NOKa3HMKIB. 3a HEOOXIJIHOCTI MPU3HAYAETHCA CHUMNOTOMATH4YHE JiKyBaHHsS. I[lpu
xBOpoO1 ['omie Tuny 2 npu3HayawTh OiATpuMytoue JikyBaHHA. [Ipuznauenns O3T
3MIMCHIOETHCS Yy 3aKjIajl OXOPOHU 3/0pPOB’Sl, BU3HAUYCHOMY JUIsl HAJAaHHS MEIUYHOT
JIOTIOMOT Y TallieHTaM 3 XxBopoooro ['ore.

Kpurepiem BxmroueHHst 1i1s jikyBaHHs 3a pgornomoroio ®3T e mabGopaTopHO
niaTBepakeHuid Tin 1 Ta Tun 3 xBopoo6u ['omie 3 maHiecTaliero KIHIYHUX MPOSIBIB.
Kpurepii BxiroueHnss juia nposeneHus O3T:

' https://zakon.rada.gov.ua/laws/show/377-202 1 -p#Text
12 https://www.dec.gov.ua/mtd/hvoroba-goshe/
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BCTAHOBJICHHS JiarH03y XBopoOu [ olie 3 HassBHICTIO CUMITOMIB A0 20-pidHOTO
BIKY;

Tspkka anemis (Hb < 8 mr/nn);

TspKKa TpomboruroneHis (< 60000 kimiTuH/M);

aerkonuTh < 3000 KIIITHH/MIT;

MaTOJIOT1YHA JJAMKICTh KICTOK, KICTKOBI KPHU3H Ta OCTEOHEKPO3 B aHAMHE3I;

3HMKEHHS IBHIKOCTI 3pOCTYy Ta/a00 3aTpUMKa 3pOCTY Y JITCH;

3aTpUMKa CTaTEeBOTrO JI03pPIBAHHS Yy AITEH;

HasIBHICTh PIJHUX OpaTiB UM CecTep 3 TSKKUM IepediroM 3aXBOPIOBaHHS, SKi
noTpeOyroTh npuzHaueHus O3T;

TeHOTHUII, 10 BUKJIMKAE TSHKKUN Mepedir 3aXBOpPIOBaHHS (HAMPUKIIAJl, HASBHICTD
myTatiii L444P uu D409H);

3picT <5-T0 nepueHTHIst 400 CyTTEBE 3MEHIICHHS! TOKA3HUKIB IIBUJIKOCTI 3pOCTY
y JiTel, Z-1oKa3HUK MiHEPaIbHOI IIUIBHOCTI KICTKOBOT TKaHUHU HIKYe 2,0;

00’eM cene3inku > 2,0 MN, 00’em neuinku > 2,0 MN.

Kpurepii BukirodeHHs 3 nporpamu JikyBaHHs O3T npu xBopoOi ["ome:

3BopoOa ["omre, Tun 2 (rocTpuit HEHPONMATUYHUHN THI);

BaXKI 10OiYHI edexTh, TOB’S3aHI 3  BBEACHHSAM Ipemapary, Iio
YHEMOKIUBIIOITH poBefieHHss D3 T (mmyxe piako 3ycTpivatotbes, 3a3Buuail 3T npu
xBOopoOi ['omie 106pe NeEpeHOCUTHCSA MALlIEHTAMU);

BIJICYTHICTh KJIiHIYHOrO edekty Big O3T.

Kpurepii oiinku eeKTUBHOCTI (PEPMEHTHOI 3aMICHOI TepaIii:

BU3HAYECHHSIM €(EKTUBHOIO JIIKyBaHHS € 3MEHIIEHHA a0o0 BIJACYTHICTb
POTrpeCcyBaHHs AKTUBHOCTI XBOPOOHW, MPO IIO CBIAYUTH CTaOLII3aIlisl KIIIHIYHOTO
CTaHy, TIOB'I3aHAa 31 3MCHIICHHSIM CHMIITOMIB, $IKI CIIOCTEPIrajuch Ha IOYATKY
JIKyBaHHS;

ominka edekruBHOCTI P33T mpoBoaUTHCS HE paHimie, HDK 4yepe3 6 MICSAIIB 3
MOMEHTY MOYaTKy, 32 YMOBU JOTPUMAHHS PEKOMEHIOBAHOI JIKYIOUUM JIIKAPEM CXEMH
JIKyBaHHS Ta 03U IIpernapary;

orinka epexruBHOCTI P33T npoBoauthes B HICT « OXMATIIUT» He piamie, Hixk
JBiUl Ha PIK Ta B 3aKjaji OXOPOHH 3JIOPOB’Sl, BUBHAYCHOTO I HaJAaHHS MEIUIHOT
nonomoru naiientam 3 XI', ne 3aificHioeTses nposeacHHs O3T, mig yac mpoBeaeHHS
BHYTPIIIIHHOBCHHUX BIINBAHb.

Jlo nikapcekuii 3aco0iB 3a0e3nedyeHHs] YHI(IKOBAaHOTO KJIIHIYHOTO MPOTOKOIY
HaJeXaTh IMITIIIOIEpa3a, Tajiriolepasa abda.

VY yorupHaguaTomy Bunycky /lep:xkasnoro ¢popmysisipa JiikapcbKHX 32c00iB,
3aTBepMKeHoro Hakazom MO3 Vkpaimm Big 13.06.2022 Ne 1011"° BimcytHiit
JKapChKiK 3aci0 Tajirironepasa anbda.

Bhttps://moz.gov.ua/uploads/ckeditor/%D0%B4%D0%BE%D0%BA%D1%83%D0%BC%D0%B5%D0%BD%D1%82%D0%B8/dn_1011_13.06.202
2 dod.pdf
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[Iogo MIDKHApPOJHUX KJIIHIYHUX HACTaHOB Ta HACTAHOB HAayKOBHX TOBApUCTB
IHIIMX KpaiH 3HAWIEHO HACTYITHI peKOMEHIaIlli:

1. IleperasinyTi pekoMeHaalil 1010 JiKyBaHHA XBopoOu 'ome y xitei, 2013
p- (Revised recommendations for the treatment of Gaucher disease in children. Kaplan
P, et al. Eur J Pediatr 2013;172:447-458)'4,

Pexomennanii MiATOTOBICHI TPYMHOK MDKHAPOJHUX EKCIIEPTIB 3 BEICHHS
HalieHTiB 3 XBopoooro [ ore.

O3T npexacraBieHa alrIONEpPa3od — TIIOKOLEPeOpO3U1a3010 JIOIUHM, SKa
cTana JocTynHoro B 1991 p., i peKOMOIHAHTHMM HACTYIHHUKOM, IMITJIIOLEPA30I0,
noctynHoro 3 1994 poky. AnbTepHaTUBHOWO  (OPMOIO  PEKOMOIHAHTHOI
TIIOKOIIepeOpo3u1a3u JIFOAUHY € Benaritorepasa aibga, sika ctana qoctynHoro y 2010
pomi. Tpersi pekomOiHaHTHA (opMa IIHOKOIEpeOpo3naa3y, Tajiriolepaza ainbda,
OTpUMaja CXBAJICHHA BiJl YNPABIIHHS 3 MUTAHb XapyOBUX MPOAYKTIB 1 JIKAPCHKUX
3aco0iB CIIIA y tpaBHi 2012 poky.

[Tokazanns 1o moyatky D3T y nmiteir 3 cumnromamu (ogHe abo Oublne 3
HACTYITHOTO):

JliarHOCTYBaHHS CUMITTOMIB 3aXBOPIOBAHHS B MEPIIIi 1B NECATHIIITTS KUTTS.

Tsxka anemist (Hb <8 mr/mm).

Tsxka TpomOoruToneris (<60 000 kmiTuH/MIT).

Kinbkicts nevikonutiB <3000 KiiTHH/MII.

CuMnToMaTuyHe 3aXBOPIOBaHHS KICTOK (IOMEpenHId KICTKOBUM Kpu3 ado
OCTEOHEKPO3).

AKTHBHE 3aXBOPIOBaHHS KICTOK (MOK€ MPOTIKATH OE3CUMITOMHO).

3HUKEHA MIBUJIKICTh POCTY Ta/abo 3aTpUMKa POCTY.

3aTpuMKa CTaTeBOro J103pIBAHHS.

Bbpat abo cecTpa 3 TSHKKUM 3aXBOPIOBaHHSM, 110 moTpedye O3T.

Bigomuit reHOTHI, 10 BUKIIMKAE TSHKKE 3aXBOPIOBAHHS (HAIIPUKIIAJI, HASBHICTH
myTarii L444P a6o D409H).

3pict <5-r0 nepreHTIsE a00 3HaYHO 3HMKEHA MIBUIKICTh POCTY.

Z-TIOKa3HUK MiHEPAIBHOI MIITHFHOCTI KICTKOBOT TKaHUHA < 2,0).

O06'em cenesinku >2,0 nepeBunrye Hopmy MN 1a 00'eM nedinku >2,0 nepeBHILye
HOpMY.

Jo3y ®3T cnix miadupaTi 1HAMBIAYAIbHO BIJAMOBIIHO J0 KIIIHIYHOTO CTaHy Ta
MOJICKYJISIPHO-TEHETUYHUX  [OKA3HUKIB Malli€eHTa. 3a MOXJHUBOCTI  [JITH 3
3aXBOPIOBAHHSM TSDKKOTO CTYTEHs MOBUHHI oTpumyBaTu 60 Ol/kr Ha 2 TrxHI. ditam
13 3aXBOPIOBAHHSAM CEPEAHBOTO CTYIEHS TSXKKOCTI cii orpumyBat 30 OJI/Kr 1 Ko
11711 JTIKYBaHHS HE JIOCSATHYTI, 1032 TOBUHHA OyTH 301JIbIIICHA.

AnbTEepHATHUBHI METOAM JIIKyBaHHS: cyOcTpar peaykiiiina tepamis (CPT) -
MITJIyCTaT Ta eJrIycTaT TapTpar, SAKi CXBajieHI JUIA JOpPOCIIHMX TAIlieHTIB i3

https://www.researchgate.net/publication/228444996 Revised recommendations_for the management of Gaucher disease in_children
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cumIromamu xgopoou ['omie 1 Tumy 3 JIETKUM Ta CEpEHIM CTYTIEHEM TSKKOCTI, OJTHAK
HE CXBaJIeHI JIJIs JJIKyBaHHs JiTel 3 XBopoOoro ["omre.

3HauyHa  3aXBOPIOBAHICTh Ta CMEPTHICTb OOMEXYIOTh  BHKOPHUCTAHHS
TpaHcruianrtaiii remomnoetnuyHux ctoBOypoBux kmitTuH (TI'CK) y mamieHTiB 13
xBopoOoro Tome 1 tumy. Ockinpku DP3T € BUCOKOSCHEKTUBHUM JIIKYBaHHSM
reMaToJIOTIYHUX, BICIEPATBHUX Ta CKEJETHHX TposiBiB xBopoOu [omry, BoHa
3aIMIIAETHCS MEePIIoro JiHieto Teparnii, ogHak TT'CK moske MaTh TeOpeTHUHY IepeBary
nepen O3T y crabinizanii HEBpPOJIOTTYHUX CUMIITOMIB XBOpoOu [ ome.

2. XBopoOa I'ome - pexoMeHnaamii 00 JiaTHOCTHUKH, JIIKYBaAaHHS Ta
MOHITOPUHTY, Ppo3po0dJieHi IloJbCbKHUM TOBApUCTBOM  IeMaToOJIOTIl  Ta
Tpancdy3ioaorii Ta IHcTUTYTOM rematoJiorii Ta TpancdysioJorii, 2017 pik (Piotr
Hasinski et al. Choroba Gauchera — zalecenia dotyczace rozpoznawania, leczenia i
monitorowania, Acta Haematologica Polonica, Volume 48, Issue 4, 2017, P.222-261,
Polskie Towarzystwo Hematologow 1 Transfuzjologéw, Instytut Hematologii i
Transfuzjologii)'>.

Jlani pexkoMeHpalii € TepimuM TOBHUM JIOKYMEHTOM IOJO J1arHOCTHKH,
JIKyBaHHS Ta MOHITOpUHTY XBopoOu ['omie y [Tombmi.

B nanumii yac OCHOBHUM TepamneBTHUYHMM miaxogoM € D3T, mo BKIrOYae
BHYTPIIIHBOBEHHE BBEICHHS PpEKOMOIHAHTHOT ITroKotiepedpo3unasu. [Ipenaparu O@3T
BBOJSITh Y BUIJIAJII MOBUIBHOI BHYTPIIIHBOBEHHOI 1H(Y31i KOXKHI 2 THXHI MPOTATOM
YChOTO JKUTTS Mali€HTa. 3aCTOCOBYIOTh A03U 15—60 OJI/kr Macu Tijia 3ajie’KHO BiJ
TSKKOCT1 3aXBOPIOBaHHS, BIKY Malli€HTa (BUINA y JITEH) Ta KITHIYHOT BIAMOBI1 (HUXKY1
HiATPUMYIOU1 T03H).

VY 6inbmocTi BunaakiB @3T abcomoTHO Oe3eyHa 1 JIMiie BKpail piIko BUKIHKAE
noOiuni edextu. [Ipubmmuzno y 15% tux, xto mpuiiMas imirmonepasy (mani 1134
nami€eHTiB) i MeH1e 1% Tux, XTo nmpuiiMas Benaritonepasy ainbda (qani 289 naiieHTiB),
yTBOproBaiuch antutinia IgG. Jlyxe pinko aHTUTIIA [0 iMirdronepasu  ado
BeJaronepas anbha MoB’s3aHl 31 3HIKEHHAM KIIHIYHOI €(eKTHBHOCTI. 3BiACH
BHUCHOBOK, IO iX BHU3HAYEHHs CIIiJ MPOBOJUTH HE PYTUHHO, a JIUIIE B OKPEMHX
CUTyaIlisiX TpU TPUHAHATTI pIMIeHHS MNpo 30UIBIICHHS J03W a00 BW3HAYCHHS
HEIOCTaTHbOI €()EeKTUBHOCTI JIIKYBaHHS.

AJITOPUTM JIIKyBAHHA

[TamienTn 3 xBopoOoro lome 1, 3 TumiB, sKi BIANOBIIaIOTh BU3HAYECHUM
KpUTEPISIM, OTPUMYIOTHh JIIKyBaHHS 3@ pPAXyHOK JEp’KaBHUX KOILUTIB Yy paMKax
BIJIMOBIJHUX TEPaneBTUUYHUX mporpam. Y [lonbmii JiKyBaHHS IMITIIOLEPA30k0
KOMIICHCYEThCSl TAIllEeHTaM 13 3axBOpIOBaHHSAM | Ta 3 Tumy, a y BHIAIKy
Benariionepasu anbda — mnpu xBopoOi ['ome 1 Tumy. JlikyBaHHS MaIli€HTIB 3
6e3cuMnToMHUM Tiepedirom xBopobu ['ome y Ilodbmii He BIAUIKOJAOBYETHCS.
Kpurepiem mnpuitnsataocti ®3T € BincyTHICTH a00 3HAYHUNA AEePIIUT AKTHUBHOCTI

15 https://doi.org/10.1016/j.achaem.2017.10.001
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rIroKolepeOpo3uia3u B JiedkoruTax ado ¢iopobiacTax MIKipH, MATBEPIKCHUN
MOJIEKYJIIPHUM TECTYBaHHSIM.

Eranu aikyBanus xgopoou I'ome 1 Tumy:

Kpox nepwuii - nposecmu oyinky 3ax80pro8anHs

OcCkiTbKM KJTIHIYHA KapTUHA XBOpoOW ['omie Moke BiJIPI3HATHCS, Teparlis Mae
migoupaTrcs 1HANBIAYATBHO 3 ypaxyBaHHSM MOTPeO KOKHOTO TAIll€eHTa, Oepydyu 0
yBaru Taki (akTopH, K TsDKKICTh 1 MIBUAKICTh MPOTPECYBaHHS 3aXBOPIOBAHHSA a00
BIUIMB Ha SIKICTb JKUTTA MauieHTa. [lepen NpudHATTAM pIIIEHHS NPO TEPAIi0 CIij
OI[IHUTHU CTaJIit0 3axBoproBaHHs. [t Takoi ouinku nepen noyatkoMm 3T y nopocaux
3 xBopoboro [ome 1 TUNy BHUKOPHUCTOBYETHCS CHCTEMAa OLIHKM TSKKOCTI
3axBoproBaHHs (Disease Severity Scoring System, DS3), y niteii (Pediatric Gaucher
Severity Scoring System, PGS3). JlaHi cucteMu OLIHKUA TaKOX BUKOPHUCTOBYIOTHCS 1
JUTISL KOHTPOJTIO €(DEKTUBHOCTI JIIKYBaHHS.

Kpox opyeuii - ecmanogumu 8i0nogioni mepanesmuuui yini

OCHOBHUMH LUIAMH JIIKyBaHHSI XBOpoOu ['omie € ycyHEeHHS CUMITOMIB abo
MOKpAIIIEHHS] KOHTPOJIIO HaJl HUMHU, OOMEXKEHHS PO3BUTKY CYMYTHIX HE3BOPOTHHUX
YCKJIaJHCHb, 3arajbHe MOKpPAIICHHS CTaHy 370pPOB’S Ta SIKOCTI KHUTTS TMAaIll€HTIB.
BaxnuBoio TepanmeBTUUYHOIO METOK y JiTeld € 3a0e3neyeHHs IiX MpaBUIBHOTO
IICUXOCOMAaTUYHOT'O PO3BUTKY.

Kpox mpemiii - eubpamu npasunvry mepaniro

KiiHiyHl curyanii, mo BHMaraiTh HeraiiHoro mnodarky @©3T, BKIIOYaIOTh:
KJIIHIYHO 3Hadylla TpOMOOLMTONEHIA a0o0 aHeMis, MpOorpecyrode 30UIbIIECHHS
cene3lHKU abo TMEYIHKH, YPaKEeHHsI KICTKOBOI CHUCTEMH, MOPYILIEHHS POCTY/HU3bKUN
3pICT, 3aTPUMKa CTaTEBOTO J03pPiBaHHS, YPa)KEHHS JIETEHb, CIUNICHEKTOMIsl B aHaMHE31,
nopyiieHHsT (QyHKIIOHYBaHHs ((I3UYHOTO Ta SKOCTI KUTTA), OyAb-sKi CUMITOMH
3aXBOPIOBAHHS Y AUTHHH. [Ipy IpUAHATTI pillIEHHS TIPO TE, YU MOYMHATH TEPAITIIO Y
JITEH, CIiJl BUKOPUCTOBYBAaTH CYBOPIII KPUTEPii, OCKUIbBKH MPOTPEeCyBaHHS
3aXBOPIOBAHHS B II1i BIKOBIM Tpymi MOXKe OyTH IyXkKe IIBHUAKUAM, a Mepedir OuibId
CEPHO3HUM, HIXK Yy IOPOCITHUX.

VY marieHTiB 13 XBopoOoro ['o1ie 1 Tumy 3 JETKUM Ta CepeIHIM CTYTIEHEM TSHKKOCTI
MO>KHa po3MIAHYTH 3actocyBaHHs CPT: MirmycraT y nmaifi€HriB, Ki He MOXKYTh a00 He
O6axaroth mpuitmat 3T, abo emirirycTaT SK MEpIIUi Tpemapar y Teparii abo sk
npojgoBxeHHst Tepamii micas 3akiHueHHs ®O3T. JlikyBanus CPT y I[lonbmi He
BIJIIIKOJIOBY€THCS.

Kpox uemeepmuii - eusnauumu npasunviy 003y

Busnauenns npaBuibHO1 103U P3T mae BupimaibHe 3HaYEHHS JUJISI KOHTPOJIIIO
CUMIITOMIB XBOpOOU Ta 3anobiranus yckiagHeHb. Tepanito @3T noBuHEH NPOBOAUTH
JiKap, IKM Ma€e JOCBII JIIKyBaHHS MAaIliEHTIB 13 XBopoOoto ['o1iie, a 1031 MOBUHHI OyTH
1HIMB1Ayalli30BaHl IS KOXKHOTO TAaI[lEHTa Ha OCHOBI OI[IHKHM KJIIHIYHUX CHUMIITOMIB.
[Ticnst mocsATHEHHSI MAaKCUMAJIBHO1 1031 32 BIJICYTHOCTI €(heKTUBHOCTI JIIKYyBaHHS Yepe3
12 wicsamiB Tepamii cliJ pO3MVISIHYTH NUTAaHHS TMPO TPUIMHEHHS 3aCTOCYBaHHS
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JIKapChKOro 3aco0y Ta, y TSHKKUX BUMAIKAX, PO3TJISHYTH MUTaHHS IIOJI0 aJOr€HHOL
TpaHCIUIaHTallli TEMOMOETUYHUX CTOBOYPOBHUX KIIITHH.

AJIOT€HHa TpaHCIUIAHTAIlll TEMOIMOETUYHUX CTOBOYPOBHUX KJIITHUH II1IBUIILYE
PU3HMK CMEPTHOCTI Ta Hapasil pO3MIISIAAEThCS JIUIIE ISl TSHDKKOTO mepediry XBopoOu
INomre, sixa pedpakrepra no 3T, Ta B o0CHOBHOMY Bpaxae aiTel 13 XxBopoooro ["omre 3
TUTTY.

3. Hini ynpasjiinaa xBopo0ow I'ome 1 Tumy: eKCnepTHUH KOHCEHCYC
€Bponeiicbkoi pooo4oi rpynu 3 xgopoou I'omre, 2018 p. (Management goals for type
1 Gaucher disease: An expert consensus document from the European working group
on Gaucher disease, Blood Cells, Molecules, and Diseases Volume 68, February 2018,
P.203-208)'.

B naHe koHCEHCyCHE MOCHIKCHHS Oy 3ampolleHi BCi 4ieHH €BpPOMEHchKOl
pobouoi rpynu 3 xBopobu I'ome (European Working Group on Gaucher Disease,
EWGGD) (n = 35), namientu 3a y4acti €Bporneiicbkoro anbsHcy ['ome (European
Gaucher Alliance, EGA). Po6oTa ta nociiayroue GpopmytoBaHHS KOHCEHCYCHUX 3asB
IOJI0 IIUJIeH ympaBiiHHS XBopoOorw [ome 1 Tumy mpoBoausiach 3 BUKOPUCTAHHSIM
moaudikoBanoi nporeaypu Delphi i3 3anmydennsm 25 uneHiB €Bporneiicbkoi poOodoi
rpynu 3 xBopobu ['ome (EWGGD), nikapis, ski MatoTh IOCBIJI JIKyBaHHS MAIlI€HTIB 3
xBopo6Ooro ['omie I tumy (Bix 2 10 600 xBopux Ha KOKHOTO (haxiBiit) 3 16 KpaiH CBITY
Ta 17 marienTiB 3 xBopoOoro [ omre.

B nokyMmeHTi npeicTaBiieHl KOPOTKOCTPOKOBI Ta JIOBIOCTPOKOBI 1111 JIIKYBaHHS,
mo nos’s3aHl 3 ®3T/CPT Ta 3aranbHi LIl JiKyBaHHS xBopoOu [ome 1 Tumy.
Pekomenpamii moao moyaTKy JIKyBaHHsS, METOAY JIKYyBaHHS, JI03M Ta 4YacToTa
BBCJICHHS BUHMIILIN 32 PaMKH IIBOT'O JTOCITiJDKEHHS.

JonatkoBo Oynu 3HaiifieHl pekoMeHAalii /lemapTaMeHTy OXOPOHHM 310POB'S
ABcrpauii 2022 poky Ilporpama “Jliku, o pATYIOTh KUTTA” — XBopoda ['ome
(tun 1) (Guidelines for the treatment of Gaucher disease through the Life Saving
Drugs Program, 2022)"’

Ili pexkomeHpamii MICTATh 3arajbHi, IOYAaTKOBI Ta IIOTOYHI BHUMOTH IIOJO
OTPUMaHHs JOCTYIY IO MEBHHUX JIKapChKUX 3ac00iB AJIs JiKyBaHHS xBopobOu [ omre
(tum 1) y pamkax [Iporpamu «Jliku, o pATYOTH KUTTS» (nami - [Iporpama).

BuOip nikyBaHHSA

Jlikapi MOXYTb IOJIaTH 3aIIUT HA HAWOLIbII BIAMOBIIHUI MIpenapar A JJIKyBaHHS
namieHta (iMIrymoIepasa, Benariolepasa anbda, Ttanmirmonepasa anbda). Yci
NaIl€HTH, K1 PO3MOoYaId MpUiloM Ipenapary ado MEepeWlIn Ha IHIIWK mpenapaT B
pamkax [Iporpamu, MOBHHHI 3aJMIIATHCS HAa TOMY CaMOMY IIpemnapari MNpOTAroM
IoHaliMeHIIe 12 MicsIiB, SKIIO HeMaE 00 €KTUBHHUX KIIHIYHMX O3HAK ITOCTIMHOTO
KJIIHIYHOTO TOTipIIeHHs 400 3HAaYHUX MOOIYHUX PEaKIliid.

1%https://reader.elsevier.com/reader/sd/pii/S10799796163019172token=D609B16694345CD547F4AF3377602BE3C46A9C7BFD022976CD5F312281
6ABC278188D88BOE74C666BE90ADS320543812C&originRegion=eu-west-1&originCreation=20220317095005
17 https://www.health.gov.au/resources/publications/lsdp-gaucher-guidelines
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MakcumanbHa J03a Tanmiriionepaza aibda, sSKy MOXHA OTPUMATH B paMKax
[Tporpamu, cranoButh 60 OJI/kr 1 pa3 Ha JBa THXKHI.

3aranbHi KBamidikalliifHi BUMOTH: MAIli€EHT MMOBUHEH BIJMOBIATH MOYATKOBUM 1
MOTOYHUM KPHUTEPIsIM NMPUUHATHOCTI, SIK JCTAJILHO HAaBEJEHO y JTOKYMEHTI; Opartu
y4acTh B OIIHII €(PEKTUBHOCTI Mpenapary MUITX0M MePi0IMYHOI OLIIHKH 3T1THO 3 [IUMHU
peKOMeHaIiaMu, a00 MaTU MPUHHATHY MPUUMHY HE OpaTh yd4acTi y MepiogudHii
OIIIHITi; HE CTPAKIATH BiJl OY/Ib-IKUX IHIINUX 3aXBOPIOBAaHb, BKIIOYAIOYHN YCKIIATHCHHSI
a0o Hacmiaku xBopobu l'ome (Tum 1), AKI MOXYyTh IOCTaBUTU MiJ 3arposy
€()EeKTUBHICTh METUKAMEHTO3HOTO JIIKYBaHHSI.

Kpurepii BUKIIOYEHHS: MHaIlEHTH 3 OE3CMMITOMHUM MepediroM; Mall€HTH 3
NOTEHIIITHO HE3PO3yMUIMMH JI1arHO3aMHM, TAKUMU K JiMpomMa XOHKKIHA; MAIIEHTH 3
HEOOOPOTHUMH YCKJIaAHEHHAMH XBopoOu ['olie; maiieHTH 3 HasSBHICTIO 1HIIOTO
HEeOe3MeuHOTo IS )KUTTA a00 TSHKKOTO 3aXBOPIOBAHHS, HA IOBTOCTPOKOBUI MPOTHO3
SIKOTO HaBPsJl YU BIUTMHE Tepallis; HasBHICTh 1HIIIOTO 3aXBOPIOBAHHS, B/l IKOTO MOYKHA
Oysi0 6 OOIpyYHTOBAHO OYIKYBaTH, IO 1€ 3arpOXy€ BIAMOBII HA Teparlilo; Malli€HTH,
K1 O€pyTh y4acTh Y KIIHIYHOMY JIOCTIKEHHI.

Hiarao3 xBopoOu [lomie (Tunm 1) moBuHEH OyTH BCTAHOBIEGHUW IUIIXOM
neMoHCTpailii cerudigHoro nediruTy akTUBHOCTI PepMEHTY TIFOKOIIepeOpOo3uaa3y B
JekonuTax abo KyJabTUBOBaHUX (PibpobiacTax mkipu ab0 HASBHOCTI MyTallii B TeH1
TIOKoLIepedpo3uaasu, sKka, AK BIOMO, MPHU3BOAUTH N0 CEPUO3HOTO Oe(IIUTY
aKTUBHOCTI (pepMEHTY B TKaHMHaX a0o0 JieHKouuTax nepudepudHoi Kposi.

[TouaTkoB1 KpuTEpil NPUUHATHOCTI: MALIEHT NOBUHEH BIANOBIIATH MPUHAWMHI
OJIHOMY 3 HACTYNMHHMX KPHUTEpIiB, 00 MaTH NpaBO Ha JIIKYBaHHS IMITJIIOLEPA30L0,
BEJIATJIIOLEPa3010, TANITIIIOIEPA30I0:

CumnromatuyHa xBopoOa ['omie (tum 1) 3 Oyab-sIKUM 13 TPOSBIB 3aXBOPIOBAHHS,
nepepaxoBaHUX HUXKYE:

- VYpaxeHHS KICTOK, IO OIIIHIOETHCS Ha OCHOBI KIIHIYHHUX CHMIITOMIB,
oOcrexeHnHs ckenera Ta MPT.

- 'emaTooriuni yckaagHeHHs: reMoryio0in <105 r/m mist xkinok 1 < 115 r/n nns
YOJIOBIKIB (MIpUHAWMHI 2 BUMIPIOBaHHS 3 I1HTEpBaJIOM Oinbmie HiK 1 Micsmp i
BUKJIFOYCHI 1HII MPUYWHU, HAPUKIIAT, TeDIIuT 3ai1i3a); a00 KUTbKICTh TPOMOOIIHTIB <
120 x 109/n mpunaiimMai 2 pas3u (3 iHTepBaIoM OuTbie 1 MicsIs).

- IInyHKOBO-KMIIKOBI yckiagHeHHs: 00'em meuinku (KT a6o MPT) y 1,25
nepesuiiye HopMmy abo 06’ em cenesinku (KT a6o MPT) y 5 pa3iB nepeBuiiye HOpMYy.

[TanienTr BikoM 10 16 poKiB 13 CUMOTOMATHYHOIO XBOpoOOI0 ['o111€e 3 Oy 1b-IKUMU
BIAMOBIAHUMU  (I3UYHMMHM  O3HAaKaMHU MOXYThb IPOXOJWUTH  JIIKyBaHHA 1O
MiATBEP/KEHHs TUITYy XBopoOu ['omie. PazoMm 13 3asBKOIO Citiji HajgaBaTu OMiiAHMMA
OrJIsiT OTAIEMOJIOTA Ta 3BITH PO CTaH PO3BUTKY HEPBOBOI CHCTEMHU.

[TocTifiHl KpuTepii NPUUHATHOCTI: JIKYIOUMA JiKap MOBHHEH IMOAAaBaTH [0
JlemapTaMeHTy OXOpOHHU 340pOB's ABcTpaiii 10 1 TpaBHSA MIOPOKY OKpeMy (dopmy
MOBTOPHOT 3asBKH, SKIO BiH Oa)kae, mo0 MaImi€eHT MPOJIOBXKYBaB OTPUMYBATH
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JIKyBaHHS 3a JIep’KaBHI KOIITH B pamkax naHoi [Iporpamu. @opma moBTOPHOI 3asBU
Ma€e TMPOJACMOHCTPYBATH KIIHIYHE TOKpAIeHHs CTaHy TNalieHTa abo crabii3aliiro
CTaHy Talli€EHTa, a TAKOX MOBUHHI OyTH HaJaH1 JOKa3M, 0 MATBEPIKYIOTh MTOCTIHHE
paBo Ha JiKyBaHHs XxBopoOu ['omie (Turm 1).

JlikyBaHHsI 3a Jep>kKaBHI KOIITH B pamkax [Iporpamu Moke MmpoIOBKYyBaTHUCH,
SKIIO HE 3aCTOCOBYETHCS OJIHA a00 JEKUIbKa 3 HACTYMHUX CUTYyaIllid: HeJOTPUMAHHS
HAJIC)KHUM YHHOM CXEMH JIIKYBaHHS; HCHAIaHHS JTAHUX, KOMIN pe3yJbTaTiB TECTy Ta
enexkTpoHHoi Tabnuii Excel mamienTa 3 xBopoOoro ['omre (tun 1), mo cBigyaTh npo
e(eKTUBHICTh Tepallli; Tepamisi He MOJErmye CUMITOMH 3aXBOPIOBAHHS; PO3BUTOK
O3HaK, 10 Y3TO[KYIOTbCS 3 HelpoHomaTuuHOK (¢Gopmo xBopobu ['omre
(OMUCTOTOHYC, CylIOMH, OynpOapHa IUCQYHKIIS, MOTIPIICHHS I1HTENEKTyalbHOI
dbyHKIIT a00 MOTIPIICHHS! PyXOBUX HABUYOK); Y MAIllEHTA € CEP03H1 MOOIYHI peaKiiii,
noB's3aH1 3 1HPY31€10, TKI HEMOMIIMBO 3aMO0IrTH MIISXOM BIJMOBIAHOI MOMEPEIHBOT
Teparii Ta/ab0 KOpPUTYBaHHs IIBUIKOCTI 1H(Y3ii; y Tali€eHTa PO3BUBAETHCS 1HIIE
HeOe3meyHe JIJIs )KUTTS a00 TSHKKE 3aXBOPIOBAHHS, Ha JJOBITOCTPOKOBHI MPOTHO3 SIKOTO
HaBpsa un BrummHe P3T; y malieHTa po3BHBAETHCS IHIIUM MEIWYHUM CTaH, SKHM
MO>KHA OOTPYHTOBAHO OYiKYBAaTH, 1110 IOCTABUTH i 3arpo3y peaxiiito Ha ®3T; ymoBH,
IO 3a3HA4eHl y KpUTepisx BukimodeHHs. Y [lporpami BiACYTHI Kputepii Ta yMOBU
nepeBeACHHS MaIll€HTIB 3 OJTHOTO JIIKAPCHKOTO 3ac00y Ha 1HIINH (cepe Mpe/ICTABHUKIB
@3T).

VY 2018 poui opranizanis PHARMAC, ska npuiiMae pilieHHs IOAO0 MEPETIKY
JIKapChKHUX 3ac001B, MEAUYHUX BUPOOIB, 5IKI OyyTh (DIHAHCYBATHUCS ISl JOCSITHEHHS
HaMKpalux pe3yJbTaTiB Uil 310pOB’s 32 paxXyHOK HasgBHOro (pinancyBaHHs y Hosii
3enanaii, onyOiikyBana pimieHHs moa0 3MiHU (QiHaHcyBaHHs DP3T s mikyBaHHSA
xBopoOu ['ome 3 imMirironepasu Ha Tajironepasy ainbda, sika 3 1 ceprmas 2018 poky
CTajlla €AMHUM JKapcbkuM 3acobom mnpeactaBHukoM DP3T, mo dinancyeTbes s
JiKyBaHHS XBOpoOu ['orie miciist 7-MICIYHOTO TIEPEXITHOTO TEPIOy.

Jlo Tamirmoniepasu anbda 3aCTOCOBYBATUMYThCS CHEIlaibHI OOMEXEHHs, SIKi
OyyTh MOAIOHUMHE JJO 0OMEKEHb, sIK1 3aCTOCOBYIOTHCS JI0 IMITITIOIIEpa3H, 32 BUHATKOM
TOTO, 110, AKIIO X CXBaJUTh €KCIepTHA Tpymna Jikapis [omre, Oyae mo3BojeHa BUIIA
makcumaiibHa 1032 (30 OJI/kr kokHi 1Ba TrkHI, mpuomm3Ho 60 OJl/Kr/MicsIp), K0
IIe KJIIHIYHO JONUIBHO. SIKIO TAIi€HT HE NMEePEHOCUTh HOBHUH JIIKAPCHKUH 3aci0 3
kiniHiyHuX npuunH, PHARMAC posrnsHe 3adBKy BiJl JiKaps Ha IPOBEICHHS
dbapmanieBTHyHO1 oIiHKM OKpemoro marieHnta (Named Patient Pharmaceutical
Assessment, NPPA) mig BiJHOBJIEHHS 3aKyMiBiIl IMIMVIIONEPA3Hd JUIsl OKPEMOTO
naiieHTa, JOTpUMYIOUYUCh pekoMeHaalii ekcreptiB ['pynu ['omie. Pekomenaanii st
JiKapiB, K1 IPU3HAYAIOTH JIKAPChKi 3aC00U, ISl NIATPUMKHU 3MIHM HA TaJITIIIOIEpa3y
anbda OynyTh Hazadi ['pynoro ['omie (rpyna ekcrnepriB JiKapiB), AK 1 peKOMEH AL ISt
OKpEMHUX TAIlIEHTIB 100 3MIHHM, 30UIBIICHHS J03yBaHHsS (KO MOJXKJIWBO) Ta
MOHITOpUHTY, Takok [pymoto ['ome Bu3HayaTUME 1103y Ta KUIBKICTH (DIIAKOHIB,
JO3BOJICHUX JUISi KOYKHOT'O MAIll€HTa, BUXOSMYW 3 KJIIHIYHOI cHTyamii. Ycl KIHIYHI
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BIJIOMOCTI Ta JIO3M MAIlIEHTIB MeperjsaalThes IopiuHo ['pymnoro [omie, meski
MEePErIsSIat0ThCs KOXKHI IITICTh MICSIIIB.

[Tonryk BTOpMHHHUX JKEped JOKA30BHX JaHMUX IIOAO MOPIBHSUIBHOI KITHIYHOI
edeKTUBHOCTI Ta Oe3MmeKu Tamirionepasu aidbha Ta Benarionepasn anboa,
IMITJTIOIIEpa3y, MIrJIyCcTary, eNiriaycTary, HaWKpamoi MiATPUMYIOYOi Teparii, sKi
BU3HAYCHI SIK JIIKApChKi 3aco0M MOpiBHAHHS Yy JUCTI 3BepHeHHI MO3 VYkpainu Bif
20.06.2022 No25-01/13739/2-22, nnst nikyBanHs xBopoou ['omre Tuny 1 y qopocnux ta
niten mpoBeneHuid y 6azax nanux PubMed, Prospero, The Cochrane Library database,
Trip Database.

[Tpu ananizi TpetuHHUX mxepen iHbopmauii (/lepeananymi pexomenoayii uo0o
nikyeanHs xeopoou lowe y dimei, 2013 ta Xeopoba ['owe - pexomenoayii ujo0o
diacnocmuxu, niKyeanus ma mouimopuney, Ilonvwa, 2017 pik) BCTaHOBJIEHO, IO
IpeACTaBHUKY CyOCTpaT peayKIIHHOT Teparnii MIriycTaT Ta eJiriaycTaT, 3a3Ha4atoThCsl
SK aJbTepHATUBHA Tepalis JIKyBaHHS JTOPOCIIHX MAaIEHTIB 13 XBopoOoro ["omre 1 Tumy
3 JIETKUM Ta CEpeIHIM CTyNeHeM TshKKOCTi. [lpu 1pomy MirimycTar MoOKHA
3aCTOCOBYBAaTH y TAllI€HTIB, SKI HE MOXYTh abo He OaxaroTh npuiimatu D3T,
eNIraycTar SK Mepiia JiHig Teparii ad0 sIK MPOJOBXKEHHS Tepamii Mmicis 3aKiHICHHS
O3T.

JlonaTtkoBo OyI10 MpoaHaTi30BaHO PEECTPALIMHIN CTATyC 3a3HAYCHHX JIIKAPCHKUX
3aco061B y CIIJA 3a naHuMu YpaBiaiHHAM 3 TUTaHb XapyOBUX MPOAYKTIB 1 JIIKAPCHKUX
3aco6iB CIIIA (U.S. Food and Drug Administration, FDA) Ta B €BporneiicbkomMy coro31
3a JaHuMu €Bpornericbkoi MennuHoi areHuii (European Medicines Agency, EMA).
Enirnycrar (Cerdelga) noka3zanuii 11 TpUBAJIOIrO JIIKYBaHHS JOPOCIUX MAIIEHTIB 13
xBopobOoto ['ome Tuny 1, ski € moBuibHUMH MeTabodizaropamu (PM), mpoMiKHUMHU
(IM) a6o mBuakumu Metadonizatopamu (EM) CYP2D6!3. Tlepen mouarkom Teparrii
eMrIyCcTaToM HEOoOXiJHO NpoWTH reHotumyBaHHS 100 CYP2D6 mis Bu3HaueHHs
crany meradonizmy CYP2D6. lllo crocyerbes nikyBaHHS XBopoou [omie 1 tumy, TO
MmirnyctaT (Zavesca) MOKa3aHWl y BUTJISAI MOHOTEparii JJis JIIKyBaHHS JIOPOCITUX
MAIIEHTIB 3 JIETKUM/CEPETHIM CTYNEHEM TSHKKOCTI XxBopoOu [ome 1 Tumy, ams skux
(GepmenTHA 3amicHa Teparis He € TepaneBTHYHUM BapianTom>" 2!,

Boanodac HeoOXiqHO 3a3HAYWTH, IO MiA Yac mpoBeaeHHs nepkaBHoi OMT 3a
CKOPOYEHOIO TMPOIEAYPOI0 YIOBHOBAXKEHMU opraH 3 jAepkaBHoi OMT (mami -
YIOBHOBa)XEHHUI OpraH) KepyeThCsl pEKOMEHIAIIIMA HACTaHOBH «/JlepkaBHa OIlIHKa
MEAMYHUX TEXHOJOrM 1is Jikapebkux 3acobiy CT-H MO3Y 42-9.1:2021,
3arBepmKenoi HakazoM MO3 Vkpainu Bix 29.03.2021 Ne 593 (mamni - Hactanosa)?. Sk
3a3HadyeHo y HactaHoBi, sika 3rimHo yHKTY 4 [opsaky € HOpMaTUBHUM JTOKYMEHTOM,
0 MICTUTh PEKOMEHAIlll IMO0a0 MpoBeAcHHS aepxkaBHoi OMT 3 ypaxyBaHHSM
BUITQ/IKIB, MIJICTAaB JJIA ii IpoBeeHHs Ta (a00) BUAY 3asiBJICHOT MEAUYHOI TEXHOJIOT1{

18 https://www.accessdata.fda.gov/scripts/cder/daf/index.cfm?event=overview.process&varAppINo=205494
19 https://www.ema.europa.eu/en/medicines/human/EPAR/cerdelga
20 https://www.accessdata.fda.gov/drugsatfda_docs/label/2014/021348s010Ibl.pdf
2! https://www.ema.europa.eu/en/medicines/human/EPAR/zavesca
22 https://www.dec.gov.ua/wp-content/uploads/2021/omt/Attitude_v1.pdf
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TOII0, KOMITApaTOpoM Mae OyTH JIiKapCchkui 3acid abo iHIIA MeIUYHa TEXHOJIOT1S
MOPIBHSHHS, 10 € MOTOYHOI MPAKTUKOIO JIKYBaHHS Ta HAMOUIbII MPU3HAYYBAHOIO
Tepamielo B YKpaiHi, 1[0 IIUPOKO 3aCTOCOBYIOTHCS B KIIIHIYHINA MPaKTHIIL.
KommapaTtopom moxke OyTu Oynb-iKa MeIMYHa TEXHOJOTIA — JIKapChbKUi 3acio,
MEINYHI BUPOOW, MEIUYHI Tpoleaypu ad0 TCUXOJOTIYHI BTPY4YaHHS, MPOMEHEBA
Tepamisi, ¢izloTeparnis, XIpypriudi NOpoUeAypH, TNopaau (HAMpUKIAL, 00
NPUNUHEHHS KypiHHSA) Ta TMOEIHAHHS MEAWYHUX BTPy4YaHb, IO TPOBOJSTHCA
OJIHOYAaCHO a00 TOCIIJIOBHO, a TaKOX MNPUPOJHUM Tmepelir 3axBoproBaHHs (0Oe€3
AKTUBHOTO JIIKYBaHHS).

CrtaHOM Ha 1aTy MiATOTOBKHA BUCHOBKY YITOBHOBAXEHUM OPTaHOM IMPEACTABHUKH
cyOCcTpar peayKiiiHoi Teparii (MIrTycTaT Ta eJIriycTaT) He 3apeecTpoBaHi B YKpaiHi,
TOOTO BOHM HE € MOTOYHOIO MPAKTUKOIO JIIKYBaHHS Ta HAWOUIbII MPHU3HAYYBAHOIO
Teparmi€ero B YKpaiHi.

Sk 3a3HayeHo B YHi(IKOBAaHOMY KJIIIHIYHOMY MPOTOKOJII MEPBUHHOI, BTOPUHHOT
(cmermianmizoBaHoi), TPETUHHOI (BHUCOKOCIICIIATI30BaHOI) MEIUYHOI  JIOIIOMOTH
“XBOPOFBA I'OIIE”, 3atBepmxenuii HakazoM MO3 Ykpainu Bix 19.08.2015 Ne529,
crieriajbHe JIIKyBaHHS MAIlieHTIB 3 XBopoOorw [ome Tumy 1 Ta 3 3mificHIOETHCS 32
nomomoror ®3T. 3a HEOOX1THOCTI MPU3HAYAETHCS CUMITOMATHYHE JTIKyBaHHA. [Ipu
xBOpo0Oi1 [omre Trry 2 npu3HAYaIOTh MATPUMYIOUE JTIKyBaHHS.

BianoBinHo 10 naHux, HajaHuX y poAatky ao aucta MO3 Big 16.02.2022 Ne 25-
04/4617/2-22, cranoM Ha 2022 pik KUIBKICTH IMAalLI€HTIB 3 XBOpoOow [ome tumy 1
ckianae 65 ocid6 (51 mopocimux 1 14 giteit), siki OTPUMYIOTH IMITJIOLIEpA3y,
BeJaroepasy anbda, Taniriaonepasy aibda.

TakuM dYMHOM, BpaxoByHOUM pekoMeHnamii HacTaHoBW, pelleBaHTHHMU
Komnaparopamu st AepxkaBHoi OMT 3a ckOpoYeHOI0 MPOIIETYPOTO, KA IPOBOAUTHCS
JUISL OIIHKHU TOPIBHSUTBHOT KITHIYHOT €(PEeKTUBHOCTI, O€3MEeKHU Ta BIUIMBY Ha OFOKET
Tajiraonepasu anbda s JTiKyBaHHS XBOpoOuW [omie Tumy 1 Ha OCHOBI BIAKPUTOL
iHdopmalii € came Benardronepaza anbda, imirmonepasa. BignosigHo OyIo
chopMyIbOoBaHE KJIiHiYHE MUTAHHA: BUBYUTHU KIIHIYHY €(EKTHBHICTh Ta O€3IEKy
Tajiraonepasn aabda MOPIBHSIHO 3 BEJATNIIONEPa30i0 aibda, IMITITIONEepa3on MpH
niKyBaHHI XBopoOu ['ome Tuny 1 y mopocnux ta AiTei.

HocaigxyBana nmonyJjsimisi - 10pocii Ta ity 3 xBopo6oro ['omie 1 tumy.

HocainkyBanuii Jikapcbkuid 3aci6 — Taminonepasa aibda.

Jlikapcbki 3aco0u nmopiBHAHHS - BeJarolepasa anbda, IMIiriaonepasa.

OcHoOBHI J0c/iI:KyBaHI pe3yJbTaTH — KUJIBKICTh TPOMOOITUTIB, KOHIICHTPAITIS
reMOTJIO0IHY, pO3MIp CENE31HKHU 1 MEUIHKU, KICTKOBUI OU1b, KICTKOBI KpHU3H, MOOTYHI
edeKTH.

[Tomyk manux mnpoBeaeHo B 6a3ax manux PubMed, The Cochrane Library
Database, Prospero, Trip Database. Poku my6mikanii 3 2012 p. — no 2022 p., nouryk
aiteparypu OyB OOMEXKEHMM aHTJIOMOBHMMH CTATTSIMH Ta TOBHOTEKCTOBHUMH
nyOmnikamisimu. Kpurepii BKIIOYeHHS: CHCTEMAaTHYHI OIJIsiAM Ta/abo MeTa-aHami3u
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PaHAOMI30BaHUX KOHTPOJIBOBAHUX JOCIIHKEHb, IPOCTIEKTUBHUX Ta PETPOCIIEKTUBHUX
obOcepBaIliiHUX JTOCITIPKEHb 3 BUBYEHHSAM €(EKTUBHOCTI Ta O€3MEeKH IMITTIolepa3u
MIOPIBHSHO 3 BEJIATIIOIEPa30io0 ayibda, TaIrIoepa3oro abda 11 JiKyBaHHS XBOPOOHU
lome 1 Tuny. Kpwurepii BuKIOYeHHS: AOCTIKEHHS (GapMaKOKIHETHUKH Ta
dbapMakoIMHAMIKH, TOKJIHIYHI JOCIIDKCHHS, PaHIO0MI30BaHI Ta HEpPaHJIOMI30BaHi
JOCIIDKCHHS, BIJICYTHICTh MPEICTABICHUX PE3yJIbTaTiB JOCTIIHKCHHS, JOCITIKCHHS,
omyOJIiKoBaHI He aHTIIMChKOIO MoBO10. KimrouoBi ciioBa momyky: Gaucher disease,
Gaucher disease type 1, GD 1, noncerebral juvenile, glucocerebrosidase deficiency,
acid beta-glucosidase deficiency, GBA deficiency, imiglucerase, Cerezyme,
velaglucerase, VPRIV, taliglucerase, Elelyso, enzyme replacement therapy.
3actocoByBanuchk puibTpu: Meta-Analysis, Systematic Review, full-text, English.

3a JaHUMHU YOTUPHOX 0a3 Oyino BusiBIeHO 22 1utar. Ilicas BUKITIOYEHHS
nyOmikaTiB, BUYMTKH 3aroJIOBKIB Ta aOCTPakTIiB Ta TMEpPeBIPKA BIAMOBIIHOCTI
nmyOJTiKalii BU3HAYCHOMY KJIIHIYHOMY NMHUTaHHIO OyB OOpaHWi CUCTEMATHYHHUIN OTJIS
PaHAOMI30BaHUX Ta KBa31PaHI0MI30BaHUX KOHTPOIbOBAHUX AOCIIHKEHb (BKIIOYAIOUYH
BiIKDUTHX JOCTIJKEHb Ta IepexpecHux pociimkens) Shemesh E et al., 2015%,
METOI0 SIKOTO OyJIO y3arajdbHEHHS HAsSBHUX JOCTYIIHUX JaHUX PaHIOMI30BaHUX
KOHTPOJIbOBAaHUX JOCIHIDKeHb Mmoa0 edektuBHOCTI Ta Oesneku P3T ta CPT mis
JIKyBaHHS JOPOCIMX Ta JiTel 3 XBOpoOow [ome Oyab-sIKOTO CTYMEHs TSHKKOCTI
3axBoproBanHs (Shemesh E et al. Enzyme replacement and substrate reduction therapy
for Gaucher disease. Cochrane Database of Systematic Reviews 2015, Issue 3. Art. No.:
CDO010324. DOI: 10.1002/14651858.CD010324.pub?).

JocnikyBasiach KiiHIYHA eekTuBHICTh Ta Oe3neka D3T (Oyab-skoi 103u1)
nopiBHsHO 3 CPT (O0yab-sikoi n03m); komOiHoBaHa Tepamist CPT ta @3T nopiBHsIHO 3
moHotepaniero O3T; O3T abo CPT, abo xomOiHalig (y pi3HUX A03aX) MOPIBHSIHO 3
BIJICYTHICTIO JIIKyBaHHS; MOPIBHSAHHA PI3HUX JiKapchbKux 3aco6iB @3T mixk cobo1o;
MOPIBHSHHS pi3HUX JiKapchbkux 3aco0iB CPT. Jlata octannboro momryky B Peectpi
JOCIIKEHb  BPOJDKEHUX TOMIIIOK MeTabomnizmy KokpelHiBChkOi Tpynu 3
MYKOBICIIUIO3Y Ta T€HETUYHUX po3iaaiB: 7 cepmus 2014 p.

B nanuii cucrematuunuil orjsn Oyno BkirodeHo 8 KJI, 3 aux 6 K] BuBuamu
edextuBHiCTh Ta Oe3nexky P33T y marientiB 3 xBopoboro ['ome (de Fost, 2007 -
NOpiBHSAHHSA 703 iMmirmonepasu; Gonzalez, 2013 - mopiBHSHHS 703 BeJariromnepasu
anb(a; Grabowski, 1995 - anrmonepasa vs imirmonepasu; Kishnani, 2009 -
IMITJTIOIIepa3a KOXHI 2 THXHI VS iMirionepasa koxHi 4 TwxkHi; Zimran, 2011b -
NOpiBHAHHS 03 Tamirmonepasu anbda; Ben Turkia, 2013- imirmionepaza vs
Benaronepasa anbda) ta asa K/, B skux BuBdaiu epexkTuBHICTh Ta 0e3neky CPT
(Elstein, 2007 - mirmycraT vs iMirironepasa vs ix komOiHauis; Schiffmann, 2008 -
koMbOiHaiig mirnycrary Ta @3T vs monotepamnis @3T y narieHTiB 13 xBopoboto ['omie
3 Tumy). ABTopamu myOumikaimii He Oyja0 3HaWIeHO IUIaNe00-KOHTPOJIbOBAHUX
JOCIIIKEHb.

2 https://www.cochranelibrary.com/cdsr/doi/10.1002/14651858.CD010324.pub2/full#CD010324-sec-0042
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Bci K]I 6ynu pangomizoBani, numie ogHa myo6sikaiis (Grabowski, 1995) mana
HU3BKHM PU3UK YIIEPE/DKEHHS 3a BCiMa OI[IHIOBAHMMH MapameTpamu (paHjaomizallis,
IPUXOBYBAHHS PO3IOIiITY, 3aC/IIUICHHS, HEMOBHI JaHl MPO Pe3yjbTaTH Ta PO3MIp
JOCITIDKCHHS ).

Ilepsunni xinyesi mouku egpexmugHocmi BKIIOUAIN YACTOTY MOOIYHUX €(EeKTiB,
KOHIIEHTpAIlis TeMOTJIO01HY, KITBKICTh TPOMOOIUTIB, PO3MIpP TMEUIHKH Ta CEJIE3IHKH.
Bmopunni kinyesi mouxku eghexmuernocmi: 3MiHa piBHA O10MapKepiB (XiITOTpUO3UIa3H,
CCL18-PARC, anrioreH3un-nepersoptorouoro ¢epmenty (AllD), piBHI Kuciaoi
docdaraszu, pesuctentHoi 10 Taptpary (Tartrate resistant acid phosphatase, TRAP)),
gacToTa 0O0JII0 B KICTKAaX, 4aCTOTa SIBUIL KICTKOBOI KpU3H (IOALl, IPHU SIKUX BUHUKAE
CUJILHUM OUTh yepe3 1H(PaPKT KICTOK), MOKA3HUKH HTITLHOCTI KICTKH.

Pesynpraty mopo 4vactotu mnoOIiYyHUX e(EeKTIB, KOHIEHTpalli reMorjoOiHy,
KUTBKOCTI TPOMOOLUTIB, pPO3MIpY TMEYIHKM Ta CeJle31HKH, pIBHSI OloMapKepiB
(xitotpuosunazu, CCL18-PARC, AII®, TRAP) Ta kicTKOBUX CHMITOMIB (4acToTa
00JIF0 B KICTKaxX, 4acTOTa SIBHII KICTKOBOi KPH3H, IMOKAa3HUKH MIIJILHOCTI KICTKH)
npeAcTaBieHl y Taomui 1.

Tabmuis 1. PesynpTaTi 3a OCHOBHIMHU BU3HAYCHUMH Y CHCTEMAaTHYHOMY OTJISIII
KIHIIEBUMU KJIIHIYHUMU TOUYKAMHU JTOCTIIKEHB 1110710 e(peKkTuBHOCTI Ta O6e3nexu O3T

HocaigxyBani KainiuHi nocaigxkenus
napamMeTpu
ABToOpH, Zimran, de Fost, Gonzalez, 2013 Kishnani, Ben Turkia,
TPUBAJICTD 2011b 2007 2009 2013
JIOCTIIKEHHS KI-12 KJI - 12 micamis | K]I - 24 KJI - 9 micsiB
KJI -9 MICSLIB MiCSIIIIB
MICSLIIB
JlikyBaHHs TaJiraonepas | iMITIIIONE | BeNarimorepasa | IMITJIIONEpas | iMirirorepasa
a ampda 30 | paza anbpa 45 Op/kr | a koxui 2|60 OJ/xr vs
On/xr vs 60 | koxkHi 4 |vs 60 OJ/kr | THXHI VS | BeJariromepasa
OJl/xr KOXHI | THOKHI 00 | KOXKHI 2 THXHI iMirmronepas | aiabga 60
2 THxHI KOXHI 2 a xoxHi 4 | OJl/kr xoxHi 2
THXHI THXKHI THXHI
[TamieuTn 34 popocnux | 11 25 npopocnux Tta | 102 34 nopocnux Ta
MAieHTH 13 | IOpOCHUX | JIITEH, sIKl paHiIie | JOPOCITUX TiTeH, K1
XBOpP0OOIO MAIIEHTIB, | HE  OTPUMYBAJIH | MAII€HTH, paHiie HE
lome 1 tumy, | ki Oynu | miKyBaHHS SIK1 OyJu | OTpUMYBau
SK1 paHimie He | cTaOubHI | XBopoOu ['ome 1 | cTabuibHI Ha | JTIKyBaHHS
OTpUMYBalld | Ha TUTTY nornepeanii | xsopobu [ome
JKyBaHHS nornepeaH Teparnii 1 Tumy
i Teparmii XBOpOOU
XBOpoOu lNome 1 Tumy
lome 1
TUITY
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IToOiuni
edexTn

23  y4acHUKH
TTOB1JOMUITA
po 137
MOOIYHUX
edekriB (12 y
rpymi 30
Ol/kr 1 11 y
rpymi 60
Oll/xr).
Jlocmigauku
KJacudikyBas
U BCl MOOIYHI
edextu SIK
JIerKi abo
NOMIpHI  Ta
TUMYacOBI.
Haituacrime
criocrepiraiu
csi HyJora 1
TOJIOBHUH
O1J1b. B
OJTHOTO
ydacHUKa 3
KOYKHOI TpyIH
J03yBaHHS
PO3BUHYIIUCS
peakiii
rinepuyTiaInBo
CTi, TpUUOMY
B OJHOTO 3
HUX
criocrepiraia
cs peaxiris
rinepuyTaIuBo
CT1 HeraifHoro
THIY, a Yy
1HIIOTO -
peaxitist
TIIepYyTINBO
CTI,
OTIOCEPEIKOBA
HA TYYHHUMH
KIIITUHAMU

He OyJo omHcaHo

OB’ SI3aHUX 3
TKyBaHHSM
peaxii
rinep4yyTIuBOCTI
ab0  cepho3HMX
NOOIYHUX
e(eKTiB, K1
3arpoKyBalld
KHTTIO.
[IsTHaUATE 13
25 yuacHuUKIB (6 y
rpymi 60
OJMHUIIL/KT 1 9 y
rpymi 45
OJIMHUIIB/KT)

Maju MpUHANMHI
OauH  TMOOIYHMI
edexr, 3 akux 14
Oynu
KJacupikoBaHi
SK TIOB’SI3aHUH 3
1H}Yy3i€ro.
HaiiGinpImn
MOIIMPEHUMHU
Oynu  TOJOBHHMA
O171b,
Ha30(apuHTIT,
TpaBMaTHYHI
VIIKOJIKSHHSI,
apTpanris,
KaIlenb,
JTUXOMaHKa,
3aIaMOpPOYCHHS,
3aKJIaIEHICTh
HOCa, TpuI, OiIb
y  KicTKax 1
MTOJOBKEHU I
AKTUBOBAHU I
YaCTKOBUU
TPOMOOTIIIACTHHO
Buii yac (aPTT).

18
CEpHO3HUX
noOIYHUX
egekrtiB (13
y 33
YYaCHHUKIB y
rpymi
1HOy31i
OJIUH Pa3 Ha
JIBa TYDKHI; 5

y 62
YYaCHHUKIB Y
rpymi
1HOy31i
OJIUH pa3 Ha
YOTUPHU
THXKHI).
Konen He
OyB
KJ1acu(iKOB
aHUM
JOCITHUKA
MU K

OB’ I3aHUM
3 iH(py3iero.
Broma,
[aiHHSA
KOHIIEHTpAIT
il
reMoriao0iH
Y, 3HUKEHHS
KIJIBKOCTI
TPOMOOITUTI
B 1
301bIIEHHS
po3MmipiB
CeJIE31HKH
(Bce e
OB’ S3aHO 3
HOTIpIICHHS
M abo
nmporpecyBa
HHSIM
3aXBOPIOBaH
HsT) Oy
OLIIBIII
YacTUMH B
rpymoi,  sika

B YYacHHKIB,
K1
OTpUMYBAIIU
BeJIariaoLepasy
anbda,
BUHUKIA  TpH
CEpHUO3HUX
MOOTYHIX
edektu
(anmepriunmii
JIEpPMaTHT,
HOIOBXKEHUU
aPTT 1, vy
JIUTUHU oe3
HEBPOJIOTTYHOT
0 aHamHe3y, 15-
XBUJIMHHUHI
reHepaiizoBaH
ui TOHIKO-
KJIOHIYHUHT
Hamaja BiApasy
micist  1Hpy3ii).
VYei Oynu
BU3HAHI SIK
Taki, 10 He
OB’ sI3aH1 3
JKYBaHHSIM.
[Tonibna
JacToTa
MOOIYHUX
e(heKTiB,
MOB’SI3aHUX 3
MPUAOMOM
npemapary
(6impIIiCcT
MOB’SI3aHUX 3
iH(Dy3i€er0),
Oyna
3apeecTpoBaHa
TUTST JIBOX
JTOCJTIDKYBaH!
X JIKapChKHUX
3aco0iB (8 3 17
YYaCHHUKIB Yy
rpyti
BeJIArIIIOLEPa3H
;6 i3 17
VYaCHHKIB Y

17



Tanienmoyepasza anvgha 0ns nikysanns xgopoou I owe mun 1 (Oopociux ma dimetr), 13.07.2022

OoTpuMyBalia | Ipymi
1HOYy3il iMiTITIOTIepasn).
KOXHI OnuH y4yacHHK
YOTHUPH rpymnu
THKHI. IMironepasu
BIJIKJIMKAaB
3roay Ha
yuacte 'y K/
yepes
MHOKHHHI
peakuii Ha
1HDY3110
Konnenrparis | cepen HE He OyJo CyTTeBOi | He HE Oyio
Hb MAIIEHTIB CHOCTEpIr | pi3HMII B | CIIOCTEpiraj | BUSBIEHO
JIBOX TPyH HE | alocs KOHIEHTpaIlii ocst CyTT€BOT
Oyi0 CTaTUCTU | TeMOTJI00IHY CTaTHUCTUYH | PI3HUII  MIXK
CTaTHUCTUYHO | YHO cepen yCiX | 0 3HAYYyHIOi | IMITJIIOIEPas3o
3HAYYIIOL 3HAYyIIOi | MAII€HTIB JABOX | pi3HUII MK | 0 60 OJl/kr 1
pizuui (MD - | pizHuni rpyn (MD 0,02, | rpynamu BEJIarIoLepaso
0,59, 95% CI | mix 95% CI Big -1,05 | (MD 0,43, | 0o ambda 60
Bin -1,58 gmo | rpymamu | mo 1,09), tak 1| 95% ClIBin- | O/kr  KOXHIi
0,40) (MD 2,77, | micns 0,22 1o | aBa twxHl (MD
95%  CI | BUKIIFOYECHHS 1,08) 0,15, 95% CI
Bim -1,88 | 1BOX y4acHUKIB Bix -0, 55 o
1o 7,41) 0e3 XBOpoOU 0,85), HaBiTh
l'ome, siki Oynm AKIIO
MTOMUJIKOBO VYaCHUKIB 13
BKJIIOUEH1 Yy JlaHe CIUICHEKTOMI€E
KJI (MD -0,04, 10 B aHaMHe3l
95% CI Big -1,16 Oymo
1o 1,08) BUKJIIOUEHO 3
aHayjizy
KinbkicTb cepen HE HE Oyno | He HE A
TPOMOOLIUTIB | MAIlI€HTIB CIOCTEPIT | CTATUCTUYHO croctepirain | CyTrTeBoOi
JIBOX T'pyn HE | anocs 3HAYYMIO1 Pi3HUIIL | OCs pI3HHIII  MIX
Oyio CTaTHCTU | cepe]l MAlll€HTIB | CTATUCTUYH | JBOMA IpyNaMu
CTaTUCTUYHO | YHO nBox rpyn (MD - | o 3nauymoi | (MD  -46,37,
3HAYYII01 s3Hauymoi | 11,00, 95% Cl Bin | pizaumi mix | 95% CI Big -
pI3HMII LIOJ0 | Pi3HMIII -48,39 no 26,39). | rpynamu 104,13 10
KIJIBKOCTI MIXK Awnanoriynui (MD 5,85, | 11,39), xonu B
TPOMOOIIMTIB | TPyIaMH | BUCHOBOK 95% CI Bin - | anami3 Oymnu
(MD -20,36, | (MD 3aJINIIAETRCS, 30,28 JIO | BKIIOYEHI  BCl
95% CI Bim - | 18,60, KON nBox | 41,98) YYaCHUKHU
46,59 no 5,87) | 95%  CI | yuacHuKiB oe3 OCIIIKEHHS.
Bix -11,02 | xBopoOu  T'omre OpnHak, KOJIM
10 48,22) | OyJ0 BUKIIOYECHO YYaCHUKH 3
3 ananizy (MD - CIUICHEKTOMI€

10 B aHaMHeE3I,
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12,32,95% Cl Bin

Oymnu

-50,04 no 25,40) BUKIIOYEHI 3
anamizy (20 i3
34
3apeeCTPOBAHU
X y4acHuKiB; 10
YYaCHHKIB 3
KOXXHOI TI'pynu
JKyBaHHS),
criocTepiranacs
3HAaYHa PI3HULA
Ha KOPHCTH
IMIrTIoIIepasu
(MD  -79.,87,
95% CI Bing -
137,57 nmo -
22,17)
Po3mip cepen cepen HE Oymo | cepen HE Oymo
MMEYIHKHU Mali€HTIB MMALI€HTIB | CTATUCTUYHO MaIicHTIB BUSIBIICHO
JBOX TPYyH HE | IBOX TPYII | 3HAYYIIOI PI3HUII | ABOX  TPyH | CYTTEBOI
Oyno HEe OyJo | Mix rpynamu | He Oyno | pi3HUII ~ MiX
cratuctuyHo | cratuct | (MD 255,03,95% | ctatuctuun | rpynamu (MD-
3HAYyI101 YHO CI Bin -184,89 no | o 3nauymioi | 40,75, 95% CI
pizauui (MD - | 3nauymoi | 694,95). pizauui (MD | Bin -243,44 no
190,44, 95% | pizHui AmnajoriuHui -0,01, 95% | 161,94)
CIBin-503,04 | (MD BHCHOBOK CI Big -0,10
1o 122,16) 23,00, 3aJIMIIAETHCA, 10 0,08)
95% CI | komn IIBOX
BIJI - | y4acHHKIB oe3
169,54 no | xBopoou ['omre
215,54) OyJI0 BHKIIIOUEHO
3 anamzy (MD
264,85, 95% CI
Bim -206,68 10
736,38)
Po3mip cepen cepen HE Oymo | cepen HE Oymo
CeJIE31HKHA MaI€HTIB MMAII€HTIB | CTATUCTUYHO MaIicHTIB BUSIBIICHO
JIBOX TPyH HE | IBOX TPYN | 3HAUYIIOl PI3HUII | IBOX TPYyH | CYTTEBOI  MIXK
oyno HEe OyJo | Mix rpynamu | He oyno | rpynamu (MD-
cTaTUCTU4YHO | ctatuctu | (MD -243,67, | cratuctuud | 209,67, 95% CI
3HA4yII01 YHO 95% CI Big - |o 3Hauymoi | Bix -549,23 no
pizauni  (MD | 3nauymoi | 1170,29 1o | pizauni (MD | 127, 89)
175,24, 95% | pizaui 682,95). -0,39, 95%
CI Big -74,41 | (MD - | AHaAJOTIYHUHA CI Bix -0,60
1o 424,89) 76,20, BHCHOBOK 1o 1,38)
95%  CI | 3anmmraeTses,
BIJI - | KkoIu IIBOX

yJacHUKIB  0e3
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211,09 nmo | xBopobu T'omre
58,69) OyJ10 BUKIIIOUYECHO
3 anamzy (MD
261,51, 95% CI
Bix -1201,05 no
678,03)
XitoTpuosuaa | cepen cepen YYaCHHUKH 3 HE Oyno
3a MAIIEHTIB MALIEHTIB | TIATBEPHKEHOIO CyTTEBOL
JBOX TPyH HE | IBOX Ipym | xBopoboto ['omre, pI3HHIII  MIX
Oys0 cyTTeBOi | He  OysO | Kl OTPUMYBAJIU rpynamu  (MD
pi3HuUI y | cyrreBoi | 60 OJl/kr 1,069, 95% CI
3HIKCHHI1 PI3HHII Yy | BEJarirouepasu Bin —7,446 1o
piBHS 3HWKEHHI | aib(ha KOXKHI J[Ba 9,583) abo
XITOTpi03K1a3 | pIBHS THXHI, MaJu CCL18-PARC
u (MD 12,26, | xiTtoTpio3 | OLIbIINN (MD 146, 95%
95% CI Bixg | ngasn BIJICOTOK CI Bix —189 1o
=7,07 o | (MD 3HIDKEHHS  (Bif 480)
31,59) 10,76, BUXIJHOTO PiBHS)
95%  CI | akTuBHOCTI
BiJ XITOTp103U1a3U B
—17,17 mo | mna3mi KpOBI
38,69) MTOPIBHSHO 3
MalieHTaMy, SKi
OTPUMYBAJIH
BeJIarIoLepasy
anbdpa 45 OJ/xr
(MD 22,61, 95%
Cl Bim 7,65 no
37,57)
CCL18-PARC | cepen - YYaCHUKH 3 HE Oymo
MAIli€HTIB HiATBEPIKEHOIO CYTT€BOI

IBOX TPy HE
Oyno cyTTeEBOI
pi3HHULI y
3HUKEHHI
piBus CCL18-
PARC (MD
8,93, 95% CI
Bim —4,81 no
22,67)

xBopoboto ['omre,
Kl  OTPUMYBAJIH

60 Ol/xr
BeJarronepasu
anbda KOXHI JBa
THXKHI, MaJi
OlbIIMI
BiJICOTOK

3HWKEHHS  (BiX
BUXIJHOTO PiBHS)
CCL 18-PARC
(MD 16,70, 95%
CI Bim 1,51 no
31,89)

jukizizig MIX
rpynamu (MDD
146, 95% CI
Bim —189 1o
480)
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AllD - HasBHi - -
maHl  He
JI03BOJIMII
"
BKJTIOUUT
n X y
cucremat
WYHHI
OIJISA]
TRAP - - - HasaBui mani
HE
JTO3BOJIWIH
BKJIFOYUTH iX
y
cucTeMaTHy
HUU OTJIsi]
KictkoBi HE cepen BUMIPIOBaHHS -
CUMIITOMU MOBIAOMJISUIO | MALIIEHTIB | MiHEpPaIbHOI
(vactoTa 0oiIO | Ch Ipo | ABOX IpyH | IIIBHOCTI
B KICTKaX, | MOTIPIIEHH | HE  OyJO | KICTKOBOL
4acToTa SBUIL | MIUIBHOCTI CYTTE€BOI | TKaHMHU  Oynu
KICTKOBOI KICTKOBOI pi3HHULI 3adikcoBaHi, ane
KpH3HU, TKaHUHU B | (MD 8,40, | He Oynu
[MOKa3HUKH YKOIHIHN 13 95% CI | yacTuHOIO
IITBHOCTI rpyn BiI -8,65 | 3asBiIeHUX LiIeH
KICTKH) JIKyBaHHS 1o 25,45) |1 HE
MOB1JTIOMJISUTUCS Y
MePIIOHKEPET

VY mpoananizoBaHomy cucremarnaHomy orisii Shemesh E et al., 2015 takox
HaBeneHi ngani moao CPT 3a pesynpraramu KJI Elstein, 2007 Ta Schiffmann, 2008.
Opnak BpaxoBywouw, 1o y gociimkeHHi Elstein, 2007 BuBuanzach KIIiHIYHA
e(heKTUBHICTh Ta Oe3MeKa MITJIyCTaTy MOPIBHSHO 3 IMITTIONEPa30r0 a00 MOPIBHSHO 3 X
KoMmOiHariero, a y gociimkernni Schiffmann, 2008 - komOinaris mirmycrary tTa ®3T vs
moHoTeparnis ®3T y marienTiB 13 XxBopooOoto ['omie 3 Tumny, 1m0 HE € PeJIeBaHTHUMU
00’€KTaMU T10J10 JAOCIIPKYBAaHOTO MUTaHHS JaaHoi aepxkaBHoi OMT 3a ckopoueHoro
IPOIIETyPOI0 B YACTHHI MOKa3aHHS IS 3aCTOCYBAaHHS Ta KOMITApaTOPiB, 3a3HAUYCHI
pe3ynbTaTH HE MPEJICTABIISIOTLCSA Y BUCHOBKY YITOBHOBa)KEHOTO OopraHy. J[0o1aTkoBO
HeoOX1JTHO 3BEpHYTH yBary, 1o aBropamu myomikamii Shemesh E et al., 2015 ne Oyno
3HAMIEHO $K TUIae00-KOHTPOoaboBaHUX jaociimkenb ®O3T, Tak 1 KIHIYHUX
JOCIIKEHb 3 Oe3MmocepeiHiM MpSIMUM  TIOPIBHSHHSAM Tajiriaonepasu ainbda Ta
BHU3HAYCHUMH KOMIIapaTopamu Bejariroiepasa anbda, imirmtonepasa (anri. head-to-
head trials). Pesympratm mpenctaBneHo aBTOpamu MyOJiKarii y BHTISAI OMUCY
TOCHIIKEeHb 0€3 y3araJlbHeHHS Pe3yJIbTaTiB 3a JJOMIOMOTOI0 ITPOBEICHHS METa-aHali3y,
MEPEXKEBOr0 META-AHAIIZY.
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OTxe, 32 BACHOBKaMHU aBTOPIB CUCTEMATUYHOTO OTJIALY JIJIsi BUOOPY cepel] TPhOX
CXBaJICHUX MPEJICTABHUKIB (DEPMEHTHOI 3aMICHOI Teparii, J0Ka3u paHIOMI30BaHUX
KOHTPOJIbOBAHUX JOCHTIIKEHb CBi4aTh MPO T, IO Y TMAI€HTIB, K1 paHilie He
OTpUMYBaU JIIKyBaHHsS, a00 MICJS MEpepBU B JIIKyBaHHI JOBIIE€ OJHOTO POKY, IIi
npernapaTtd € KIHIYHO €KBIBaJEHTHUMHU NPOTATOM IEPIIOr0 POKY JIKYBaHHS IIOI0
MIBUIIIEHHST KOHIIEHTpAIIl TeMOTJI001HY Ta TPOMOOIUTIB y TMAII€HTIB 3 IIUTOMEHIEIO,
IOJI0 3MEHIICHHS CIUIGHOMEraslii Ta TemaroMeranii, a TaKOoX i JOCSTHECHHS
3HM)KEHHSI CUPOBATKOBUX OloMapKepiB, Takux Ak xiTorpuosunaza abo CCL18-PARC.
3a TOl caMuii mepioj HE BUSBICHO OYEBUAHMX BIIMIHHOCTEW y mpodui Oe3nexH,
0COONMBO WIOAO peakUid TiNepyyTIMBOCTI, MOB’sA3aHUX 3 1HQY31€0. ABTOpH
nyOmikaiii poOJisiTh BUCHOBOK, L0 32 JaHUMHU PaHAOMI30BaHUX KOHTPOJIHOBAHUX
JOCJIIKE€HB, sIK1 OYJIM PO3TJISHYTI Y CUCTEMAaTUYHOMY OTJISI/II, HEMA€E JKOJIHUX JOKa3iB,
AK1 O MATBEPAXKYBaIM BUOIp OJHOTO JIIKAPCHKOTO 3aCO0y HAJl 1HIIMM JUIsl JIIKYBaHHS
NaIll€HTIB, SIKI paHillle HE OTPUMYBAJIM JIIKYBAaHHS, 110 JI03BOJISIE KIIHIIIMCTAM JaBaTH
peKoMeHAaIlli marieHTaM, BpaXOBYIOUH HEMEIUYHI MipKyBaHHS, HAIIPUKJIAJl, BApTICTh
JKapChKOTO 3ac00Y.

[Tlimx 4ac mnpoBeacHHs naepkaBHoi OMT 3a CKOpPOYECHOIO MPOIETYPOIO
YIOBHOB)XCHUM OPraHOM IMPOBEJCHA OIIHKA METOJOJOTIYHOI SIKOCTI myOsikaiii
Shemesh E et al., 2015 3a aganrtoBanum juctom orminku SIGN 50 (Methodology
Checklist 1: Systematic Reviews and Meta-analyses)**. B cucTeMaTMaHOMY OIS
BHUBYAETHCS YITKO BU3HAYEHE KIIIHIYHE MUTAHHS, KPUTEPIl BKIIOUCHHS/ BUKIIOUCHHS
3a3HaueHi y myOmikamii. [IpencraBnena iHdopMailisi mpo HpoBEACHUN BUYEPIHUN
MOINIYK JIITepaTypHUX JuKkepes. J[Ba He3aneKHUX eKCIEePTU MPOBEIH BiAOIp Ta OILIHKY
JOCITIKEHBb Ta TIPOBEJIM BUJIYUEHHS JaHUX. BUKIFOUEHI JOCIIKEHHS MepepaxoBaHi,
peACTaBIeHI BIAMOBIIHI XapaKTEPUCTUKU BKIIOUCHHUX JTOCITIIKeHb. MeToa00T19Ha
SKICTh BKJIFOUEHHUX JIOCTIKEHb OI[IHEHa, BUKOPHUCTOBYIOUM IHCTPYMEHT OIlIHKU
pusuky ynepemkenocti Cochrane Ta moBigomiieHa HajIeKHUM YUHOM. OCKIJIbKA METa-
aHaJjIi3 He MPOBOJIUBCS, OIIHKA ITeTePOTCHHOCTI M1 JOCIIPKCHHSIMHU HE IMPOBOIUIIACS,
JUTSI OIIIHKY YTIepEeHKEHOCTI 3BITHOCTI He OyayBayiu Jaiarpamy BopoHku (funnel plot), y
CUCTEMAaTUYHOMY OIJISIII HE OOTOBOPIOIOTHCS KOMEHTapi IMOJO0 YMEepPeIKEHOCTI
3BITHOCTi, OCKUIBKM B OTJISi[] BKIOUEHO MeHme 10 mociimkeHp, mpo KOHQIIKT
1HTepeciB HE 3asgBJICHO Ta HE 3a3HAYCHO JDKepesia MiATPUMKH.

Takum uwmHom, myOmikaris Shemesh E et al., 2015 BignmoBimae OUIBIIOCTI
kputepisim oiiHku SIGN (2015), BcTaHOBIEHA BUCOKA METOAOJIOTIYHA SIKICTh, PU3UK
CUCTEMATUYHOI IOMUJIKA B OTPUMAHUX PE3yIbTaTaxX He3HAYHUM.

3) nma”i moao pe3yJabTaTiB  e(PEeKTUBHOCTI BHUTPAT BIANMOBIAHO 10
PEKOMEHI0BAHOI IIKAJM TPAHUYHHUX 3HAYEHb IHKPEMEHTAJIBLHOI0 NMOKA3ZHUKA
eeKTUBHOCTI BUTPAT B Y KpaiHi

24 https://www.sign.ac.uk/what-we-do/methodology/checklists/
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Bianosigno no n.7 Iopsaky, aep:kana OMT 3a ckopodeHOIO MPOIEAYpOIO HE
nepeadavyae  MPOBEJAEHHS  aHalizy e(EKTHUBHOCTI BUTpaT Ta  PO3PaxyHKY
1HKpeMeHTaapHOro nokaszHuka epexruBHocti BUuTpat (ICER) B YkpaiHi.

4) naHi MWOJ0 €KOHOMIYHOI AOWIJIBHOCTI (epeKTMBHOCTI BUTPAT, aHAJII3Y
BILUIMBY HA NMOKA3HUKHU OK2KETY) BUKOPUCTAHHS JIIKAPCHKOIr0 32c00y

BignoBigno mo 1.7 Ilopsnaky, nepxkaBHa OMT 3a CKOpOYEHOIO MPOIETYPOIO
nependavyae MpOBEJCHHS aHATI3y BIUIMBY Ha MOKA3HUKH OIO/KETY B YKpaiHi.

3rigao 3 nuctom MO3 Vkpaiau Big 20.06.2022 No25-01/13739/2-22 meauuaumMu
TEXHOJIOT1sIMH TOpiBHSAHHSA i JI3 Tamirmionepasa anbda € Benarironepasa anbda,
iMIrTronepasa anb(da, emiriycraT, MIrIycTaT Ta Halkpanla HiATpUMYyrouda Tepamis
(HIIT). IIpore, BignmoBinHo no HacrtanoBu kommapatopom mae Oytu JI3 abo iHiia
MEIMYHA TEXHOJIOTIS TOPIBHSHHSA, IIO0 € IOTOYHOI MPAKTUKOIO JIKyBaHHSA Ta
HaWOIIBII TPU3HAUYYBAHOIO Tepamielo B YKpaiHi, 10 IIMPOKO 3aCTOCOBYETHCS Y
KJIHIYHINA TpakTHili. B ToMy 4ucii - BKIIIOYEHI J0 rajly3eBUX CTaHAApTIB y cdepi
OXOPOHHU 30pOB'S, Ta B YCTAHOBICEHOMY TMOPAJNIKY 3apeecTpoBaHl B YKpaiHi s
BIJIMOBIAHOTO TMOKAa3aHHS Ta JIiHII JIIKyBaHHSI. BpaxoByrwouw Te, 10 BiAMOBIIHO 0
IIPOBEJICHOT0 aHAJI3Y KITHIYHOT €(peKTUBHOCTI OyJI0 BCTAHOBJICHO, ITI0 CHCTEMAaTHIHUMA
OTJIsif HE MICTUTH pe3ynbTaTiB kiiHiuHOI edextuBHOcTi HIIT, JI3 emirmycrar Tta
MITJIyCTaT HE 3apeecTpoBaHl B YKpaiHi Ta HE BKIIOYEHI J0 raidy3eBUX CTaHAAPTIB Y
cepi 0XopoHH 3I0POB's, @ OTXKE HE € MOTOYHOIO MPAKTUKOIO JTIKYBAaHHS Ta HAHOLIbBIII
npu3HauyBaHow Tepamieto B Ykpaini, HIIT, emirmycrar Ta miriycratr HE MOXYTh
pO3MIISIAATUCS SIK MEJIMYHI TEXHOJIOT1T TOPIBHSHHS JIJIsl IPOBEJACHHS aHAI3y BIUIMBY Ha
NoKa3HUKHU OrokeTy. Takox 3BepHeHHd MO3 Ykpainu He MICTUTh 1H(pOpMaIIii 010
KUTbKOCTI MAaII€HTIB, SIKI OTPUMYIOTh Ty YH 1HIIIY Tepariio y “HOBOMY CIeHapii .

Sk moka3yloTh MDKHApOAHI MyOJiKalii peKoMEeHJaliid BEeIEeHHs MaIl€HTIB 13
xBopoOoro ["omre Tumy 1, 7O0CBiA Ta opraxi3allis HaJaHHS MEAUYHOI JOITOMOTH III0JI0
BU3HAYEHHS BiIMOBIIHOCTI KpuTepism modaTky M3 T, o1iHKH HEOOX1THOCTI MOJATBIIOT
Tepamii Ta mialip 03U MawTh BiAOYBaTUCh B IHIMBIAYyaJdbHOMY TMOPSAKY 3
ypaxyBaHHSM TIOTpe0 KOXKHOTO TaAIll€eHTa. 3a pe3yJbTaTaMu  KJIIHIYHOTO,
7a00paTOPHOTO Ta IHCTPYMEHTAIBHOTO MOHITOPUHTY  KOXXHOTO naifieHra
MYJIBTUIMCIATUTIHAPHOIO KOMICIEIO 13 KIIIHIYHUX €KCHEPTIB MPUHAMAETHCS PIICHHS
10/I0 MO>KJTUBOCTI TIEPEKITIOUEHHS MAIIEATIB 3 OJTHOTO JIKaPCHKOTO 3ac00y Ha 1HIINN
(cepen npenacraBHukiB O3T).

OTxe, BpaxOBYHOUM HEBU3HAYEHICTh IMIOAO PO3MOALTY MOTEHIINHOI KIIbKOCTI
JOPOCTUX TAIIE€HTIB, Kl MOXYTh OTPUMYBATH JIKyBaHHS TaJIIJIIONEPa300 albda,
BeJarIiolepa3ow anb(a Ta IMITIIONEPa30l0 B paMKax ‘‘HOBOTO CIIEHapito” Ta
BIJICYTHICTh JI@HUX IOJ0 KJIIHIYHO MIATBEPXKCHOI MOMIJIMBOCTI TIE€PEBEICHHS
namieHTiB YKpaiHu Ha Tepamiio Tajiriwornepas3owr anbda y Hamanux MO3 Ykpainu
JOJIATKOBUX MaTepianax, pe3yibTaTH aHaIi3y BIUIMBY Ha OIOJKET Ta MOPIBHAHHS 13
PEKOMEHJIOBAaHUMHU 3HAYEHHSMH IIKalWd BIUIMBY Ha OIOKET B YKpaiHi, He

PEeACTaBIICHO.
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ToMy ymoBHOBa)XEHHM OpraHoM OyJI0 TIPOBEICHO PO3PaxyHOK BHTpAT Ha OJHE
BBEJICHHS Ta Ha piuyHUi Kypc 3actocyBanHs 3T mis nikyBanus xsopoou ['omie 1 Tumy
Ha ojHoro mamieHTta (tabmuus 2). Po3paxyHku Oyji0o MpOBENEHO BIAMOBIAHO 0
PEKOMEHIOBAHUX /103, 3a3HAYCHUX B IHCTPYKIIISAX JIJIsI MEAUYHOTO 3acTocyBanHs JI3, 3
ypaxyBaHHSIM, IO CEPEIHSI Bara JOPOCJIOro MaiieHTa CTaHOBUTh 70 KT, Bara TUTUHU —
30 kr. BapricTte mnikyBaHHS yciMa JIKapChbKUMH 3aco0aMu pO3paxoOBaHO 3
MaTEMaTUYHUM OKPYTIEHHSM HEOOX1THOI KUTbKOCTI (hJIaKOHIB 10 LJIOTO Yucia y OiK
301JIbIIICHHS.

Tabnuis 2. AHani3 BUTpaT Ha OJHE BBEJICHHS Ta HAa PIYHUN KypC 3aCTOCYBaHHS
O3T nns nmikyBaHHs xBopoou ['omre 1 TUy Ha OJTHOTO MAIl€HTA

IMapametp Tanirmonepasza | Beaarmonepasza | Imirionepasa
anabpa ajab(pa

dopma BUITYCKY Ta HOPOILIOK HOPOILIOK AJIst MOPOILIOK AJIst

JIO3yBAaHHS T0QUII30BaHUN | PO3UUHY IS IIPUTOTYBaHHS
JUIst po3uuHy s | iHpy3iHd, mo 400 | KOHIIEHTpaTy
iHpy3ii mo 200 | O/1; 1 pmakon 3 | 1y1st pO3UMHY JJIs1
OJ; 1 dnakoH 3 | MOPOUIKOM Y 1H(y31i mo 400
HOPOIIKOM Y KapTOHHIN O mo 1 abo5
KapTOHHIHN KOpoOI1i (bnakoHiB 3
KOpoOIIi MTOPOIIIKOM Y

KapTOHHIM
KOpoOITi

Cxema 3acTocyBaHHS, 60

OJl/kxr

KpatHicTh BBeICHHS B 26

pIK

Llina 3a 1 durakon, rpu* 10230,00% | 33909,64%° | 30 888,85

Hopocni

KinbkicTs dhnakoHiB Ha 1 21 11 11

BBEJICHHS

Butpatu Ha 1 BBeACHHS, 214 830,00 373 006,04 339 777,35

TpH

Butparu Ha nariedTa Ha 5585 580,00 9 698 157,04 8 834 211,10

1 pik, rpH

BliHa 3 eJeKTPOHHOT CHCTEMH TMyOIiYHUX 3aKyMiBeb BiANOBIIHO 0 TOPTiB 3a mpeaMeToM 3akymisii «JIK 021:2015 — 33600000-6 dapmaneBTHYHA
nponykuis (Imirmronepasa abo Tanirmonepasa anbda, abo Benarmronepasa ansdha 200 O abo 400 O[I)», 3amoBHuK — I «MenuuHi 3aKymiBii
VYxpainmy, forosip mpo 3axymisiro Bix 17.09.2021 Ne 09/209-09/2021: https://prozorro.gov.ua/tender/UA-2021-07-02-002838-c
l{ina 3 eJIEKTPOHHOT CHCTEMH TMyOIiYHUX 3aKyMiBeIb BiATOBIIHO 10 TOPTiB 3a mpeaMeToM 3akymisii «IK 021:2015 — 33600000-6 dapmarieBTHYHA
nponykuis (Benarmonepasa anspa 400 O/I)», 3amoBuuk — JI1 «MeanuHi 3akyniBii YkpaiHu», TOTOBip mpo 3akymimto Bifg 19.11.2021 Ne 09/387-
11/2021: https://prozorro.gov.ua/tender/UA-2021-11-05-001186-b
?"1iHa 3 eJIEKTPOHHOI CUCTEMH TMyOIiYHUX 3aKyMiBeb BiATOBIIHO 0 TOPTiB 3a mpeaMeToM 3akymisii « K 021:2015 — 33600000-6 dapmaneBTHuHA
npoxykuis (Imirmonepasa 400 O/)», 3amoBHuK — JIT «Meauuni 3akymiBii Ykpainm», Jorosip mpo 3axymiBimo Bix 13.10.2021 Ne 09/288-10/2021:
https://prozorro.gov.ua/tender/UA-2021-09-09-012777-c
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Jimu
KinbkicTs ¢dhakoniB Ha 1 9 5 5
BBEICHHS
Butpartu Ha 1 BBeAeHHS, 92 070,00 169 548,20 154 444,25
I'PH
Butpatu Ha narienta Ha 2 393 820,00 4408 253,20 4015 550,50
1 pik, rpH

*¢ionogiono 0o aucma MO3 Vkpainu 6i0 09.06.2022 Ne25-01/12931/2-22 0ns nposedenHs
PO3PAXYHKIB OVI0 BUKOPUCTAHO OCIMAHHI OOCMYNHI 6APMOCHI IIKAPCHLKUX 3AC0016 3a pe3yibmamamu
mopeis, npogedenux JII «Meouuni 3axynieni Yxpainuy», wo O0OCmMynHi 6 eleKmpoHHIU cucmemi
nyOnYHUX 3aKYNieeb

BianoBinHo 10 mpoBeeHUX po3paxyHKIB Ha ojHEe BBelneHHA JI3 Tamirmronepasa
anb(ha HeoOXx11HO 21 ¢urakoH Ha OJHOTO JOPOCIIOTO maIieHTa Ta 9 (akoHiB Ha OJHY
JTUTHHY, IO Yy BapTicHOMYy BuMipi (26 BBeaeHb) craHoBHTH 5 585 580,00 rpH Ta
2 393 820,00 rpH B yacoBoMy ropu3oHTi Ha 1 pik BianmoBigHo. Ha ogne BBenenns JI3
Benaritonepasa anbda HeooximHo 11 ¢akoHIB HA OHOTO JOPOCIOrO MAIli€HTa Ta 5
¢1akoHIB Ha OJHY NIWTHHY, IO Yy BapTiCHOMY Bumipi (26 BBEIECHb) CTAaHOBUTH
9 698 157,04 rpu Ta 4 408 253,20 rpH Ha 1 pik BinnmoBigHo. Ha oxne BBenenns JI3
iMirronepas3a HeooxiaHo 11 ¢akoHIB HA OJHOTO JOPOCOro MallieHTa Ta 5 giakoHIB
Ha OJIHY JUTHHY, 110 y BapTiICHOMY BUMipi (26 BBeaeHb) cTaHOBUTH 8 834 211,10 rpH
ta 4 015 550,50 rpH B yacoBOMy ropu3oHTi Ha 1 pik BianoBiaHo. OTKe, IpOBEACHUMN
aHani3 BUTpat Ha 3actocyBaHHs @3T i nikyBaHHs xBopoou ['omie 1 Tumy Ha 0AHOTO
nalieHTa CBIAYUTH MPO TE, 110 HAMEHII BUTPATHOIO OMIIEI0 JIIKYBaHHS € Teparnis
TaNITITIONEPa3oro aabda, HAWJOPOKIOK — BEIArIIOIEPa3or0 ambda.

Takox BianmoBigHo a0 mucta MO3 Ykpainu Big 09.06.2022 Ne25-01/12931/2-22
YIOBHOB)XEHUM OPTraHOM OYJI0 JI0JJaTKOBO MPOAHAIII30BAHO MEPEiKH BIIIKOTYBaHb
pedepenTHUX KpaiH Ta kpaiH CxigHOi €BponM 3 METOI MOUIYKY IiH Ha 3asBIICHY
MeAu4Hy TexHouorito. JI3 tamirmonepasa anbda He OyI0 3HANUIEHO Y peecTpax IiH
mikapcekux 3aco0iB cranom Ha 01.07.2022 Pecny6niku IMonema?®, Crnopanpkoi
Pecny0Onikn®, Jlatsilicekoi PecnyOmiku®’, VYropmunu!, Bomrapii*?, Cep6ii®,
Xopgarii**, Bocwii i l'epuerosunu’’, Cnoserii’®, Yoproropii’’, Andanii*®, Mongosu™,
JIuteu®, Ecronii*'.

28 https://www.gov.pl/web/zdrowie/leki-refundowane

2 https://www.health.gov.sk/?zoznam-kategorizovanych-lickov

30 https://www.vmnvd.gov.lv/lv/kompensejamo-zalu-saraksti
3Thttp://www.neak.gov.hu/felso_menu/szakmai_oldalak/gyogyszer segedeszkoz_gyogyfurdo tamogatas/egeszsegugyi_vallalkozasoknak/pupha/Vegle
ges PUPHA html

32 https://portal.ncpr.bg/registers/pages/register/list-medicament.xhtml

** http://rfzo.rs/index.php/osiguranalica/lekovi-info/lekovi-actual

3% https://hzzo.hr/zdravstvena-zastita/lijekovi/objavljene-liste-lijekova

35 http://www.fmoh.gov.ba/index.php/preporucujemo/liste-lijekova

3¢ https://www.jazmp.si/humana-zdravila/cene-zdravil/seznam-ndc-in-ivdc/

37 https://fzocg.me/ckfinder/userfiles/files/folder_13/Lista%20ljekova%20decembar%202022_g.pdf

38 https://fsdksh.gov.al/wp-content/uploads/2022/04/vendim-2022-04-13-230.pdf

3 http://www.cnam.md/?page=157&
“https://ligoniukasa.lrv.1t/lt/veiklos-sritys/gydymo-istaigoms-ir-partneriams/kompensuojamieji-vaistai-ir-medicinos-pagalbos-priemones-
2/kompensuojamuju-vaistu-ir-mpp-aktualijos/aktualijos-4

4 https://www.ravimiregister.ee/en/publichomepage.aspx?pv=PublicDownloads
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5) mani momao kopekTtHocTi iHGopmamii Mpo HasIBHICTH a00 BiACYTHICTH
€KOHOMIYHMX Ta KJIHIYHUX TMepeBar 3acTOCYBAHHSA JIKAPCbKOro 3acody
NMOPIBHAHO 3 JIIKAPCBKMM 3ac000M a00 IHIIOKW MeIMYHOK TEXHOJIOTIEI
nopiBHsiHHSA (200 Oro0 BiICYTHOCTI)

Bignosigno mo 1.7 Iopsaky nepxkaBHa OMT 3a CKOpOYEHOIO IPOIEAYPOIO HE
nepeadavae IPoOBEACHHS SKCIIEPTH3HU MOIaHUX 3assBHUKOM 3asBH 1 IOChE, HA TIiCTaBi
SKUX MOYXHA 3p0OUTH BHCHOBOK MPO KOPEKTHICTh HaJaHO1 1H(pOpMAIii.

4. Pexomenaaiii moa0 BKJIKYEHHA (BUKJIIOYEHHS) JIKAPCHLKOro 3aco0y 10
(3) HaumioHaJbHOr0 mepeiky OCHOBHHUX JIIKAPCBKHMX 3aco0iB Ta (a0o)
HOMEHKJIATYp (mepeJiikiB, CIHMCKIB, PeecTpiB), 10 3aKYNOBYIOTBHCH 32 KOIUTH
AEpP:KaBHOI0 OI0KeTy /151 BAKOHAHHSA NPOrPaM Ta 3AiMCHEHHS HEeHTPATI30BaHHUX
3aX04iB 3 OXOPOHM 310pPOB’s, Ta (a00) pexkoMeHIANil 00 3aCTOCYBAHHSA JJIf
mijieii OXOpPOHH 3J0pPOB’S JIKAPCbKOro 3aco0y, omiara, 3aKymniBjis a0o
BIAIIKOAYBAHHS BAapTOCTI SIKOr0 3AICHIOETHCS 3 METOK BHKOHAHHS
perioHaILHUX WIJbOBUX MPOrpaM 3 OXOPOHM 3J10POB’Sl, WI0 MOBHICTI0 YU
YACTKOBO (PiHAHCYIOTHCSI 32 PAXyHOK KOWITIB MicueBUX OmOMxkeTiB, Ta (a0do0)
pexoMeHaauii moa0 yKjaaJgeHHs1 a00 NMPoaoBKeHHs il (MpoJioHraiii) 10roBopiB
KEPOBAaHOIO0 A0CTYyIy Ta (200) iHIIi pekoMeHAauii y pa3i HeoOXiIHOCTI yXBaJIeHHSA
pillieHb B CHCTEMi OXOPOHHM 3/10POB’sl

CranoM Ha 13.07.2022 BianosigHo 10 3BepHeHHS MO3 Ykpainu Big 09.06.2022
Ne 25-01/12931/2-22 Ta Big 20.06.2022 No25-01/13739/2-22 npoBeeHO IepKaBHY
OMT 3a ckOpOYEHOI0 MPOLEAYPOIO JIIKAPCHKOTO 3aco0y Tajirironepaza ajibda s
nikyBaHHs XBopoOu ['omre tTun 1 (mopocnux Ta giteit). Bignosigno mo m. 22 Iopsiaky
BUCHOBOK YITOBHOBa)KCHOT'O OpraHy Ma€e peKOMEHIAlIHUN XapaKkTep.

HepxxaBna OMT 3a CKOpOYEHOI MPOIEAYPOI0 IIOAO JIKAPCHKOro 3acoly
Tajiraonepasa anbda Ta TpemapataMu TMOPIBHSHHS — Bejarjronepasa anbda,
IMIrTIoNepa3a sl JiKyBaHHA xBopoOu [ome Tum 1 mpoBeneHa Ha BUKOHAHHS
mianyHkTy 3 nmyHkTy 4 nocrtanoBu KaGinery MinictpiB Ykpainu Bin 23.12.2020 No
1300, a Takox miamyHKTIB 5 myHKTY 8 [lopsiaky 3a 3BepaerHsIM MO3.

CraHOM Ha JaTy MATOTOBKM BUCHOBKY MITJyCTaT, €IITIyCTaT HE 3apeeCTPOBaHi
B YKpaiHi Ta HE BKIIIOYEHI JO Taly3eBHX CTAHIAPTIB y cdepi OXOPOHU 370POB'S;
BIIMOBIAHO 70 YHI(IKOBAHOTO KJIIHIYHOTO MPOTOKOJNY JIIKYBaHHS MAIll€HTIB 3
xBOpo0Ooto ['ome Tuny 1 311HCHIOETHCS 32 1OMTOMOr00 (PEPMEHTHOI 3aMICHOI Teparnii;
BIJIMOBIJHO A0 JIaHUX, HajgaHuX y npoaaTtky Ao jmcra MO3 Big 16.02.2022 Ne 25-
04/4617/2-22, cranom Ha 2022 pik 65 mnamieHTiB 3 xBopobOor Tome tumy 1 (51
nopocaux 1 14  giteil) OTpUMYIOTH IMITJIIONIEpa3y, Bearjroiepasy aibda,
Tajmirmonepasy anbpa. Takum dYWHOM, MITJyCcTaT, eJINIycTaT Ta HalKkpaiia
OiATpUMYlOYa Tepamis HE € TOTOYHOK MPAKTHUKOI JIKYBaHHS Ta HaWOUIbII
NpU3HAYYBaHOIO Tepamiero B YKpaini Ta Oyiad BU3HAUEHI HE peEJICBAHTHUMU
KOMIIapaToOpaMH Ui Y KpaiHu.
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3a pesynbTaTamMu aHali3y HAsSBHOCTI TaNirjionepasu aibha y rary3eBux
cTaHgapTax y cdepi OXOpOoHH 370pOB s YKpaiHU BCTAHOBJICHO, IO JIKAPChKUM 3aci0
BKJIIOUEHUH B  YHIQIKOBAHUM KIIHIYHMM TPOTOKOJ TIEPBHHHOI, BTOPUHHOI
(cmemianmizoBaHoi), TPETUHHOI (BHUCOKOCIICIIAMI30BaHOI) MEIUYHOI  JIOTIOMOTH
“XBOPOFBA I'OHIE”, 3atBepmkenuii Hakazom MO3 Ykpainu Big 19.08.2015 Ne529.
Opnax Buie3a3HaueHU Y Hi(hIKOBAaHUHN KITTHIYHHUM MTPOTOKOJ MaB OYTH MEPETIISTHY THIA
y numHi 2018 poky, a BigTak #oro HeoOXiJHO BUKOPUCTOBYBATHU 3 00CPEKHICTIO.

3a pe3yabTaTamMu aHalli3y MIKHAPOJHUX TPETUHHUX JKEpEN TOKA30BUX JIaHUX
3HalifieHl pexkomeHpalii moao ¢apmakorepamnii xBopobu Il'ome 1 Tunmy (poku
nyomikanit 2013-2018 pp.), B SKUX 3a3HAY€HO, IO [Jis JIIKYBaHHS MAIll€HTIB 3
xBOpoOow ['oile peKOMEHJO0BAHO 3aCTOCOBYBATH Y SIKOCTI MepIIOi JiHIT Teparii
(dbepMeHTHY 3aMICHY Tepaliio 13 3a3Ha4eHHSIM KpUTEpliB OYaTKy Teparlii, O4iKyBaHOi
BIJIMOBIJIl HA JIKyBaHHA Ta KPUTEPIAMH NPUIUHEHHS JIIKYBaHHS. AJIbTepHATUBHI
METOAM JIIKYBaHHS JOPOCIUX TAIIE€HTIB 13 cUMITOMaMu xBopobu [ome 1 Tumy 3
JETKUM Ta CEepeIHIM CTYMEHEeM TsHKKOCTI: MIriaycrar (MO>KHa 3acTOCOBYBATH Y
NAIIE€HTIB, sIKI He MOXXYTh a00 HE OakaloTh MpUUMaTH (PEPMEHTHY 3aMiCHY Teparliio)
Ta eNrIycTat (SIK TepIia JIiHis Teparii ado K MPOAOBXKEHHS Teparii Micis 3aKiHUCHHS
dbepmeHTHOT 3amicHOT Teparrii).

JlolaTKOBO 3HAMJIEHO Ta MpPOAHATI30BaHO JOKYMEHT JlemapTaMeHTy OXOpOHU
3nopoB's ABctpanii 2022 poky, SIKMH ONUCYy€e OpraHi3alliifHi yMOBH Ta BUMOTH
OTPUMAaHHS JOCTYITY JI0 JIIKAPChKUX 3acO01B IS JIIKyBaHHS XxBopoOu ['ome (tum 1) y
pamkax Ilporpamu «Jliku, Mo pATYIOTH XKUTTS», B SKOMY 3a3HA4€HO, IO JIKapi
MOKYTh MOJIaTH 3alIUT HA HAHOUIbII BIAMOBIAHUN MpenapaT [ JIKyBaHHS Malli€eHTa
(imirmroniepasza, Benmarjrorepasa anbda, Tamirmonepaza anbda). B Hamanux
pPEKOMEHJAIIAX 3a3HAYeHl MOYaTKOBI KpUTEPIl MPUHHATHOCTI, MOCTIHHI KpUTepii
npuHATHOCTI Ta Kputepii npunuHeHHs O3T.

VY 2018 poky opranizaiis PHARMAC y Hogiii 3enanaii omyOiikyBasna pillieHHs
o0 3MiHU (piHAHCYBaHHS (PEpMEHTHOI 3aMiCHOI Teparii aJsi JIKyBaHHsS XBOpoOu
lome 3 imirmonepasu Ha Tajirmonepasy ainbda, sika 3 1 cepnust 2018 poky crana
€IMHUM TIPEJICTABHUKOM (EpMEHTHOI 3aMiCHOI Tepamii, 1o (IHAHCYEThCS s
JiKyBaHHS XBOpoOU ['o1ire micsst 7-MicI9HOTO MepexiHOTo Tepiomy. SKIo maiieHT He
NEPEHOCUTh HOBUU JiKapchkuil 3aci0d 3 kiminiuHux npwanH, PHARMAC posrmsimae
3asBKY BIJl KJIIHIIMCTA Ha TIPOBEACHHS (papMalleBTUYHOI OI[IHKK OKPEMOTO MaIlieHTa
(Named Patient Pharmaceutical Assessment, NPPA) s BiHOBJIEHHS 3aKyIiBii
IMITJTIOIIEpa3y JIE OKPEMOro TMallieHTa, JOTPUMYIOUYUCh PEKOMEHJAIlll EKCIepTiB
I'pynu I'owre.

3a pe3yabTaTaMu MOUIYKY BTOPMHHHUX JpKepen iHdopmallii 1010 nopiBHSILHOI
KJIIHIYHOI e(EeKTUBHOCTI Ta Oe3mneku Tajiriolepa3d ainbda Ta Mpernaparamu
NOPIBHSHHS BeJlarionepasa aiabga, iMiriatouepasa s JikyBaHHs XxBopoOu ['omie tum
1 Oyno BCTaHOBIEHO, IO HA MOMEHT MIATOTOBKM BHCHOBKY Yy BIIKDUTOMY JOCTYIII
BIJICYTHI BTOPHMHHI JDKEpena JOKa30BUX JaHUX, SKI BKJIOYAId B ceOe KINHIYHI
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JTOCIIDKEHHST 3 Oe3nocepeHiM NpsSMUM TOPIBHSHHAM TaJlirironepasu aibda Ta
BU3HAYEHUMH KOMIIapaTopaMu BeJarirolepasa ainbga, imiraronepasa (anri. head-to-
head trials).

Jlist momanblioro aHanmizy Ta TmpeacTaBieHHs iHdopmarii OyB oOpaHuit
cucreMatuaHuil orisn Shemesh E et al., 2015 (BUCOKOI METOIOJIOTTYHOI SIKOCTI),
METOI0 SIKOTO OyJIO y3arajdbHEHHS HAsBHUX JOCTYIIHUX JaHUX PaHIOMI30BaHUX
KOHTPOJBOBAHUX JTOCII/KEHB 10710 e(hEeKTUBHOCTI Ta Oe3meku (PepMEeHTHOI 3aMiCHOI
Tepamii Ta cyOCTpaT penyKIiiHOI Tepamii Jjs JIKyBaHHS JOPOCIUX Ta JITeH 3
xBopoOoto ['omre.

VY nanuii cucreMaTUYHUM Orisi] 0yJio BKIFOUYEHO 8 JOCIIIKEHb, 3 HUX 6 - BUBYAIN
e(eKTUBHICTb Ta Oe3MeKy (pepMEHTHOI 3aMICHOI Teparlii y NallieHTIB 3 XBopoOoto ['orie
(MOp1BHSIHHSI PI3HMX J103 IMITJIIOIIEpa3H, Bearitonepasu ajibda, Tajiritonepasu aabda,
NOPIBHSHHS ~ QITJIIOLepa3y 3  IMITJIIOLEPa30l0, MOPIBHSAHHA YacTOTH BBEICHHS
IMIrJTIoniepas3u) Ta 2 JOCTIDKEHHS, B SKUX BUBUYATIH €()eKTUBHICTh Ta O€3IEKy cyOcTpaT
penyKIiiHOI Tepartii.

VY nmochimkeHH1 MOPIBHAHHSA Tayiraonepasu anbda y 1031 30 OJ1/kr ta 60 OJI/xr
KOXHI n1Ba TWXHI (Zimran, 2011b) 23 yuyacHuku moBigmomMmwmd 1po 137 moGigHMX
edektiB (12 y rpyni 30 OJl/xr i 11 y rpymi 60 O/I/kr). Jlocmigauky Kiacu(pikyBaiu BCi
no0iuHi edexTu sk Jerki abo momMipHi Ta TuMYacoBi. HalfwacTtime cmocrtepiramucs
HYJIOTa i TOJI0BHUH 011k, B 0THOTO yuacHWKa 3 KOXKHOI TPYIH T0O3YBaHHS PO3BUHYIIHACS
peaxilii Tinep4yTIUBOCTI.

3a pesynbrataMu Zimran, 2011b BCTAaHOBJICHO, III0 4Yepe3 JIEB’ATh MICAIIIB CEpPe/]
NAIIEHTIB JBOX Ipyn He OyJlO CTaTMCTHMYHO 3HAYYLIOI PI3HULI MHpHU MOPIBHSAHHI
TUHaMIKA KoHIeHTpallii remorio6iny (MD -0.59, 95% CI Bix -1,58 no 0,40), momo
KutbkocTi TpoMOoruTiB (MD - 20,36, 95% CI Bin -46,59 no 5,87), moao po3mipiB
neuinku (MD - 190,44, 95% CI Bix -503,04 no 122,16) ta cenesinku (MD 175,24, 95%
CI Big -74,41 no 424,89), y 3umxkenH1 piBHS xiToTpiosunazu (MD 12,26, 95% CI Bin
=7,07 no 31,59) a6o CCL18-PARC (MD 8,93, 95% CI Big —4,81 mo 22,67). Ilpo
MOTIPIICHHS IIIJIBHOCTI KICTKOBOI TKAaHWHU B JKOJHIM 13 Tpym JIIKYBaHHS HeE
MIOB1JOMJISITIOCH.

JlomaTkoBO HEOOX1THO 3BEpHYTH yBary, 1o aBropamu myomikaiiii Shemesh E et
al., 2015 He Oyso 3HAMIEHO AK TJIANEO0-KOHTPOJIBOBAHKUX JTOCHIKEHb (hePMEHTHOL
3aMICHOI Tepamii, TaK 1 KJIIHIYHUX JAOCIIKEHb 3 0€3M0CEePeIHIM MPSIMUM MOPIBHSIHHIM
TaNIrIIoNepasn anb(a Ta BU3HAYCHHMH KOMITapaTopamH Bejiarimolepasa anbgda,
imirmroniepa3a (anri. head-to-head trials). ABropamu myOmikamii pe3ynabTaTH IOA0
eeKTUBHOCTI Ta Oe3neku (epMEHTHOI 3aMICHOI Tepamii MpeACTaBlICHl y BUIIIAI
OTHCY JOCTiIKeHb 0e3 iX y3araJpHEHHS 3a JOMOMOTOI0 MPOBEICHHS METa-aHali3y,
MEPEKEBOTO METa-aHATi3Y.

BpaxoByroun HeBU3HAYEHICTh 11010 PO3MOLTY HOTEHIIMHOI KUTBKOCTI JOPOCIIUX
NAIl€HTIB, SKI MOXYTh OTPUMYBaTH JIIKYBaHHS  TaJiromepa3or  amboa,
BEJIATIIIONEepa3o anbda Ta IMINIIONEPa30ld B paMKax ‘“‘HOBOTO CIieHapio” Ta
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BIJICYTHICTh JI@HUX IOJ0 KIIHIYHO MIATBEP/PKCHOI MOMIMBOCTI TIE€PEBEICHHS
nalieHTiB YKpaiHu Ha Tepaniio Tamiriaonepasor anbda y Haganux MO3 VYkpainu
JOJIATKOBUX MaTepianax, pe3ysibTaTH aHali3y BIUIMBY Ha OFO/DKET Ta MOPIBHSHHS 13
PEKOMEHJIOBAaHUMHU 3HAYEHHSMH IIKalWd BIUIMBY Ha OIOKET B YKpaiHi, He
IPE/ICTaBIICHO.

AHami3 BUTpaT Ha OJIHE BBEJICHHS Ta HA PIYHUN KypC 3aCTOCYBaHHS (hepMEHTHOI
3aMicHOI Teparii A JTiKyBaHHS XBopoOu ['omie 1 Tumy Ha OJTHOTO Malli€eHTa MOKa3as.,
[0 Ha OJHE BBEJCHHS TaJIrjiaolepasu aibha HeoOxigHo 21 ¢aakoH Ha OTHOTO
JOPOCTIOTo MmarfieHTa Ta 9 ¢GJIakoHIB Ha OJHY AWTHHY, IO Y BapTICHOMY BUMIp1 (26
BBe/IeHb) cTaHOBUTH 5 585 580,00 rpu Ta 2 393 820,00 rpH B 4acOBOMY FOpHU30HTI Ha
1 pix BignosiaHo. Ha onHe BBeneHHs Benaritouepasu ainbpa HeooxiaHo 11 daakoHis
Ha OJHOTO JOPOCIIOTO Maili€eHTa Ta 5 (JakoHIB HA OAHY AMTHHY, IO Y BapTICHOMY
BuMipl (26 BBeneHb) ctaHOBUTH 9 698 157,04 rpu Ta 4 408 253,20 rpH Ha 1 pik
BianoBigHo. Ha onHe BBeneHHs iMiriroriepasu HeoOxigHo 11 ¢urakoHiB Ha OJHOTO
JIOPOCJIOTO MarfieHTa Ta 5 (JakoHIB Ha OJHY JWTHHY, IO Y BapTiCHOMY BUMIp1 (26
BBeicHb) cTaHoBUTH 8 834 211,10 rpu Ta 4 015 550,50 rpH B 4acOBOMY rOpH30HTI Ha
1 pix BignmosigHo. OTXe, MpOBEAECHUI aHAI3 BUTPAT HA 3aCTOCYBaHHS (PEPMEHTHOI
3aMICHOI Teparrii Ju1sl JTiKyBaHHs XxBopoOwu ['omie 1 THITy Ha OJJHOTO MaIli€eHTa CBiIYUTH
npo Te, [0 HAaWMEHIIl BUTPATHOKO OIII€I0 JIKYBaHHS € Tepamis TaJirTIoIepa3oro
anb(a, HalIOPOKUOI0 — BEJIarjItolepas3oro aibda.

Takum ymHOM, XBopoOa ['omie BXOAWTh N0 Teperniky piakicHux (opdaHHUX)
3aXBOPIOBaHb, 3aTBepjkeHoro Hakazom MO3 Vkpainu Bim 27.10.2014 Ne 778,
3apeecTpoBaHoro B MiHicTepcTBi tocTuilli Ykpainu 13 nucromama 2014 p. 3a Ne
1439/26216, Bignopigno mo mnonoxenb Konmemmii*? VYkpaina B3sma Ha cebe
3000B’s13aHHs 3a0€3MEUYUTH TAaIll€EHTaM, SIKI CTPaKJaloTh Ha pIaKicHI (opdaHHi)
3aXBOPIOBaHHS, Oe3MepepBHUNM Ta OE30IIJIATHUN JOCTYN 10 HEOOXITHUX JIIKAPCHKUX
3aco0iB. Benenns marfieHTiB 13 xBopoOoto [ome 1 Tumy mnepenbayae JiKyBaHHS
(bepMEHTHOIO 3aMICHOIO TEpari€ld MPU YMOBI BIAMOBITHOCTI KPUTEPISIM TOYATKY
Tepamii Ta KpUTEpisM OIlIHKH e(eKTUBHOCTI (depMeHTHOI 3amicHOi Teparmii. 3a
pesynbratramu  mpoBefeHol aepxkaBHOi OMT 3a  CKOpOYEHOK MPOLEIYPOrO
BCTAHOBJICHO, IO Tadirironepasa ambda, Belarmonepasa anbda, IMIrIIoIepasa
NOpiBHSAHO €(PeKTHBHI Ta Oe3MeuHi MpH JIIKyBaHHI MAIi€HTIB i3 XxBopoOoro ['omie 1
tuny. Tanirmonepaza anbda BraoueHa y [lepenik dikapcbkux 3aco0iB, MEIUUHUX
BUPOOIB Ta JOMOMDKHHUX 3aco0IB JO0 HHUX, IO 3aKyNOBYIOThCS Ha BHUKOHAHHS
BIIMOBITHUX yTroJ (JOTOBOPIB), YKIAACHUX 0CO000, YIIOBHOBXKEHOIO Ha 3/I1MCHEHHS
3aKymiBeab y chepi OXOpOHW 3I0POB’S I BUKOHAHHS TPOTpaM Ta 3MIMCHEHHS
IICHTPAII30BaHUX 3aXOJiB 3 OXOPOHH 3J0pPOB’S, IO 3aTBEP/HKCHHN MOCTaHOBOIO
Kabinery MinictpiB Ykpainu Bin 7 6epesns 2022 p. Ne 216.

Otxe, 3Bakaloud Ha BUILEBUKIIAJICHE, TIPH YMOBI, 110 TMAII€EHT BIAMNOBIJATUME
KpUTEPisM 151 HEpMEHTHOT 3aMiCHOT Teparii, TPy MPUHUHATTI PIICHHS 100 BUOOPY

2 https://zakon.rada.gov.ua/laws/show/377-2021-p#Text
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KOHKPETHOTO JIIKApChKOTO 3aco0y i IMoYaTKy Tepamii HeoOXiJHO BpaxOBYBaTH
€KOHOMIYHHMI KpHUTEpi 100 IOKA3HUKIB BUTpaT Ha CXEMY 3aCTOCYBaHHA Ta
pe3yJbTaTH aHali3y BIUIMBY Ha MOKA3HUKH OFOKETY I BIAMOBIAHOT MOMYJISIi
naieHTiB, 00Mparoun HaWMEHII BUTPATHY TEpariio.

PexoMeH10BaHO TIPOJOBXKHUTH 3a0e3MedyeHHs TalieHTaMm 3 XBopoOoro ['omre 1
THUITY TIOCTYTI JI0 CIieu()19HOTO JTIKyBaHHS, IKE BOHH Hapa3i OTPUMYIOTh, BPaXOBYOUH
KpUTEPil OIIHKY e(heKTUBHOCTI (PEpMEHTHOI 3aMICHOI Teparlii Ta KpuTepii BUKIIOUCHHS
3 Mporpamu JiKyBaHHs (HepMEHTHOIO 3aMICHOIO Teparieto mpu xBopoOi ['ore.

JlogaTkoBO HEOOX1JHO MPOBOJUTH MOHITOPUHT Ta 301p peaIbHUX JaHUX II0J0
KUTBKOCTI MaLi€HTIB 3 XBopoOoto ['ome 1 Ty B YKpaiHi Ta HOKa3HUKIB €(pEKTUBHOCTI,
Oe3MeKH JIIKyBaHHS 3 MOJAIBIIUM IX aHaJi30M 3 METOIO MTOBTOPHOI OIIHKK Ha OCHOBI
OTPUMAaHHUX JTaHHX.

5. Indopmanisi 1010 CTPOKY Ail BUCHOBKY YIIOBHOBAKEHOI'0 OPraHy:

Bianosinno no n. 21 Ilopsinky BUCHOBOK YIMOBHOBaXEHOTO OpraHy CTOCOBHO
BIJIMOBITHOT MEAMYHOI TEXHOJIOT1] BBAXKAETHCA UMHHUM JI0 MOMEHTY MpPOBEICHHS
HOBOI JEPKaBHOI OI[IHKK MEIUIHOT TEXHOJIOT1.
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