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BucHoBok
YIIOBHOBAKEHOI'0 OPraHy 3 JIeP:KaABHOI OHIHKH MeJIUYHUX TEXHOJIOTIH 3a
CKOPOYEHOI0 NMPOLEYPOI0: TAJTIrInepa3a ajibpa

epowcasna oyinka meOUYHUX MeEXHOI021U 3a CKOPOUEHOI0 NPOYEOypPOIO 30 36ePHEHHIM
MO3 Vkpainu npogedena yno8HOBaAMCEHUM OP2AHOM 3 0EPHCABHOI OYIHKU MEOUUHUX
MmexHoN02il 810N0BIOHO 00 8umoz 11opsaoKy npoeedeHHs 0epHcasHOl OYIHKU MeOUUHUX
mexHono2il, 3ameepoxcerHoco nocmanosorw Kabinemy Minicmpie Ykpainu 6i0
23.12.2020 Nel300 ma ckradacmovcs 3 auanizy HNOPIBHANbHOL ehekmusHocmi
(pe3yromamugHocmi), 6e3nexu ma naugy Ha 010xcem NiKAPCbKO20 3ac00)y HA OCHOBI
Oanux 3 eioOKpumux oOdicepen IH@popmayii. Bucnosokx ynosnosadicenozo opeauy 3
0epHCaBHOi OYIHKU MeOUUHUX MEXHONO02I 3a CKOPOUYEHOW Npoyedyporr MAae
pekomeroayiunui xapakmep. Hadawui oawni y 6UCHOBKY € aKmyanbHUMU CMAHOM HA
oamy 1020 ni020MmosKuU.

1. ITndopmaunia npo aary npoBeleHHSI AEP:KABHOI OWIHKM MeIUYHHMX
TEXHOJIOTIH 32 CKOPOYEHOI0 MNPOIEAYPOI0 3asiBJIEHOr0 JIKapCbKOro 3acody:
13.07.2022, onosaenns 01.09.2022.

VY BiamoBias Ha mucT MO3 Ykpainm Big 26.07.2022 Ne 25-01/16746/2-22 ta Bin
08.08.2022 No25-01/17921/2-22 mono BHeceHHS iH(oOpMaIi MPO IOIUIBHICTH
VKJIaJaHHS JIOTOBOPIB KEPOBAHOTO JOCTYIY YIOBHOBRXEHUM OPTraHOM 3 JEP>KaBHOI
OIIHKM MEAMYHUX TEXHOJOTIH (Majgi - YIMOBHOBa)XCHHH OpraH) JOJAaTKOBO OyIio
MPOBEJICHO aHaJi3 PEKOMEHAIlI OpraHi3alliii 3 OIMIHKK MEANYHUX TEXHOJIOTIN (mai -
OMT) iHmmx KpaiH moao JiKapchKoro 3aco0y (mami - JI3) Tamirmronepasa ambda
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(Tabnuust 3), MDKHApPOJHOTO JOCBIAY MPOBEICHHS (hapMaKOCKOHOMIYHOTO aHalizy
dbepMeHTHO1 3aMiCHOT Teparii.

2. In¢gopmanis npo 3asBJIeHHUH JiKapCbKHUH 3acCi0

Cranom Ha 12.08.2022 p. B J[epxkaBHOMY peecTpl JKapchbkuii 3aci0
Tajlinnonepasa anbha npeacTaBIeHU TAKUM TOPrOBEILHUM HaliMEHyBaHHSIM: !

1) naiimenyBaHHs (mpi3Buule, iM’d, MO0 0ATHKOBI) 3asiBHMKAa Ta Ha3Ba
BHPOOHHUKA JIIKAPCHKOr0 32C00y:

EJIEJIICO, nopomok miodiaizoBaHui 1js po3urHy s iH}y3iid mo 200 O/ 1
(1aKOH 3 TOPOIIKOM Y KapTOHHIH KOPOOIIL.

Bupobuuk: ®apmamis 1 Anmpxon Kommnani JUUIC, CHIA; Idaiizep Ipnanaisa
®dapmacstoTikance, Ipnannig; [poranike JIta., [3paine. 3assuuk: [daiizep Eitu.CiIli.
Kopnopeitmn, CIIA.

2) ToproseJibHA HA3Ba JIKAPCHKOI0 3aC00y:

EJIEJIICO

3) MIZKHAPO/JHA HENMATEHTOBAHA Ha3Ba a00 CHHOHIMIYHEe HAMEHYBAHHS:

tanirmonepasa anbda/Taliglucerase alfa

4) ckJ1a] JIKapChKOro 3aco0y (Air04i Ta J0MOMIiKHI peYOBHHH):

1 grakon mictuth Tanirmaronepasu aabda 200 O]

5) popma Bunmycky:

MOPOIIOK J10(1TI30BaHUM JIJIsT POZUUHY IS 1H Y31

6) cnoci0 3acTocyBaHHS JIIKapPCHKOIo 3aco0y:

JlikyBaHHS TAIIEHTIB, SIK1 paHIIIe HE OTPUMYBAIH (PEPMEHTHY 3aMICHY TEpaITiio:
pekoMmengoBaHa no3a npemapary EJIEJIICO cranoBuTh 60 OAMHUIIL/KT Macu Tijia
KOXHI 2 THXKHI Y BUIIIsIA1 60—120-XBUIIMHHOT BHYTPIIIHHOBEHHO1 1HPY3Ii.

JlikyBaHHS MAIIEHTIB, SIKI MEPEXOAATH 3 IMITJIIONEpa3u: MAIIEHTH, SKI Ha TaHUH
Jac OTPUMYIOTH JIIKYBaHHS IMITJIIOIIEPa300 3 MpuBoay XxBopoou ['omie 1-ro Tuiy,
MOXyTh mepeiitn Ha mipenapar EJIEJIICO. IlamieHtam, siki paHilie OTPUMYBIH
JIKyBaHHS IMITJTIONEPa30i0 B CTa0LILHOMY J03yBaHHI, IIPH MEPEXOl 3 IMIrTIoLepa3u
Ha mnpenapar EJIEJIICO pexkoMeHIyeTbcs TMOYMHATH JIIKYBaHHS TpernapaToM
EJIEJIICO y Takiii camiii pg031 (ommauns/kr). Ilpemapar EJIEJIICO ans
JIOBTOCTPOKOBOI Tepariii BBOJATH | pa3 Ha 2 THKHI IUITXOM BHYTPIITHBOBEHHO1 1H( Y311
npotsiroMm 60—120 xBunmuH. Kopekirito 1031 MpOBOISTH 3 OTJIANY HA JOCATHEHHS Ta
YTPUMAaHHS TePANIEBTUYHUX IIJICH JIJIsT KOXKHOTO TMAaIli€HTA.

7) inpopMmantisi MPo HASABHICTH JePKABHOI peecTpallii JikapcbKoro 3acody B
Ykpaini:

EJIEJIICO, peecrpaniiine mocBimuenas UA/14379/01/01, Tepmin  aii
HeoOMexennii 3 17.01.20202,

! http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlist?opendocument&sklad=%E4%E8 % EC %ES5 % F2 % E8 %EB % ¥4 %F3 % EC %E0 %F0%E0%F2
2 http://www.drlz.com.ua
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8) ¢apmaxonoriuna pgis Jikapcbkoro 3aco0y Ta KoI 3a aHaTOMO-
TepaneBTHYHO-XIMiYHOKW0 Kiaacudikamiero: 3acobu, 10 BIUIMBAIOTh Ha TPaBHY
cuctemy 1 MeraboiiuHi npouecu. @epmentHi npenapatu. Kog ATX A16A Bl11.

9) noka3aHHM 10 MeIUYHOI0 3aCTOCYBAHHS, 32 IKMM I0/1aBAJIacH 3asBa:

HepxkaBHa OMT npoBoamiIace 3a CKOPOYEHOK IMPOLEAYPOIO 32 3BEPHEHHAM
MO3 Vkpainu, mo He nepeadadano mogaHHs 3asBu. Y nucti 3BepHeHHI MO3 (Bia
09.06.2022 Ne 25-01/12931/2-22 ta Big 20.06.2022 Ne25-01/13739/2-22) Bka3aHe oaHe
MOKA3aHHs J0 MEIUYHOrO 3aCTOCYBaHHS: JIIKyBaHHS MaLlI€HTIB 3 XBopoOoro ['omre 1
TUITY.

10) moxa3aHHs 10 MeIMYHOI0 3aCTOCYBAHHS BIANOBIAHO 10 iHCTPYKIIl /151
MEJAUYHOI0 3aCTOCYyBaHHs, 3aTBepa:xkeHoi MO3, 3a HasIBHOCTI JAep:KABHOI
peecTpauii JikapcbKoro 3aco0y B YKpaiHi:

EJIEJIICO pexkoMmeHmoBaHUW JyIsi JIIKYBaHHS MAIIEHTIB 3 TMIATBEPKECHUM
niarHo3oM xBopoOu ['omie 1-ro tumy.

11) indopmaniss Npo HAABHICTH MOKA3aHb 10 MEJIMYHOIO0 3aCTOCYBAHHA
JIiKapcbKOro 3aco0y il BAKOPUCTAHHSA MiJ 4ac HAJaHHSA MeJIMYHOI J0NOMOIH
MPHU CTAHAX, 10 3a3HAYEHi Y MPiOPUTETHUX HANIPAMAX PO3BUTKY c(hepu OXOPOHH
310pPOB’S:

VY nucti 3BeprerHi MO3 (Big 09.06.2022 Ne 25-01/12931/2-22) 3a3Ha4yeHo0, 1110
Ha BUKOHAHHS MIANMYHKTY 3 myHKTY 4 moctaHoBu KaGinety MiHicTpiB Ykpainu Bin
23.12.2020 Ne 1300, a Takox mMiaAMyHKTy 5 myHKTY 8 [lopsiiky nmpoBeieHHsI 1epyKaBHOT
OI[IHKM MEIUYHUX TEXHOJIOTIHM, 3aTBEpKeHOro mocTtaHoBor KaGinety MiHicTpiB
Vkpaiau Big 23.12.2020 Ne 1300 (mami - Ilopsimox) € HEOOXiAHICTH MPOBEICHHS
nep>kaBHoi OMT 3a CKOpOYEHOIO MPOLEAYPOI0 MIOJNO JIIKAPChKOTO 3aco0y
Tajirironepasa anbda s JTiKkyBaHHs XBopoou ['omre Tur 1.

XBopoba ['omie BXoauTh 10 MepeniKy piakicHUX (opdhaHHHUX) 3aXBOPIOBAHb,
3arBepkeHoro Hakazom MO3 Vkpainu Big 27.10.2014 Ne 778, 3apeecTtpoBaHOro B
MinictepcTsi toctuiiii Ykpainu 13 mucronana 2014 p. 3a Ne 1439/26216.

3. BUCHOBOK YNOBHOBA:K€HOI0 OpPraHy IIOJA0 pPe3yJbTATiB NMOPiBHSJIbHOI
epexTUBHOCTI (pe3yIbLTATHBHOCTI), Oe3nmeku, e(PEeKTUBHOCTI BUTPAT Ha
JiKapCchbKMi 3aCi0 Ta aHAI3y BIUIMBY HA IOKA3HUKH OI0KETYy

1) naHi MO0 NPiOPUTETHOCTI 32aXBOPIOBAHHA (CTAHY)

XBopoba ['omre —11e pigkicHa craakoBa Ji130COMHA XBOPOOa HAKOMUYEHHS, 110
OXOIUTIOE TpuU OCHOBHI dopmu (tumm 1, 2 1 3). BugindaoTs Takox
deTanpHy/HEeOHATATBHY a00 TMEepUHATAIBHO-JIETANBHY (OPMY Ta CEpIEBO-CYAHHHY
dbopmy (abo anrmiiicekkoro Gaucher-like disease). Knacudikaris 3a Tumamu 3acHOBaHa
Ha CTYMEHI TSHKKOCTI YpaKeHHS HEPBOBOI CHUCTEMHU, BiIli Je0IOTYy XBOpoOM 1 Temmax
MPOrPECYBaHHS 3aXBOPIOBAaHHA. XBOopoOa BUHUKAE uyepe3 myTallii B rerni GBA (1g21),
SAKUN KOJy€E JII30COMHHM (EePMEHT, TIIIOKOIepeOpo3uaazy abo B IyKe PIIKICHUX
Bunagkax reH PSAP, skuii xomye #oro Ounok-aktuBatop (camo3ud C). edimut

3
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TIIIOKOLepeOpo3u a3 MPU3BOAUTH 10 HAKOMMUYEHHS BIAKJIAJCHD TIIIOKO3WILIEPaMiny
(abo Oeta-rirokornepeOpo3nia3u) y KIITUHAX PETUKYJIOCHIOTENaIbHOT CUCTEMHU
MEYIHKHU, CEJIE31HKU Ta KICTKOBOro Mo3Ky (kiituHu ['omie). Ilepenaya 3axBoproBaHHs
ayTOCOMHO-PEIECHBHA.

KitiHiuH1 nposiBM 3aXBOPIOBAaHHS Jy>Ke pi3HOMaHITHI. Y ¢l popmu xBopoOu ['omie
HE MalOTh F'€HJEPHUX BIIMIHHOCTEH, ii 3 OJJHAKOBOIO YACTOTOI) CIOCTEPIratoTh SK Yy
YOJIOBIKIB, TaK 1 B >KiHOK. XBopobOa ['ome 1 tumy (90% BuMaakiB) € XpOHIYHOIO 1
HEHEBPOJIOTTYHOI (OPMOIO, TMOB’SA3aHOI0 3 OpPraHOMErani€lo (cene3iHka, MediHKa),
aHOMAJIISIMU KICTOK (O1J1b, OCTEOHEKPO3, MATOJIOTIYHI EPEIOMHU) Ta UTOIEHIet0. Tum
2, rocTpa HeHpomaTHyHa, XapaKTepU3YETbCS paHHIM  [MOYATKOM, IIBHJIKO
IPOTPECYIOUOI0 AUCPYHKIIIEI0 CTOBOYypa MO3KY, OPraHOMETANI€I0 1 MPU3BOIAUTH 10
cMmepTi y Bill 10 2 pokiB. Tum 3, miaroctpa HeiiponatuyHa Gopma, Bpaxkae aireit abo
MIUTITKIB 1 XapaKTepU3y€eThCs MPOrpecyrodoro eHIedaonariero (OKOpyxoBa anpakcis,
€NUIeTICis Ta aTaKcis) 13 CHCTEMHUMH MPOSIBAMU, SIK1 CIIOCTEPIraloThes 1 MpH 1-My TUIi
xBopobu>. [lepuHaransHO-1eTanbHa opMa XBopoOa [olre 3ycTpidacThes MEHINE Hik
y 5% mnamientiB. Lleit Tun nyxe BaxXKui 1 OB’ I3aHUM 31 CMEPTIO 0 3-MICAYHOTO BIKY
a6o B yrpo0i matepi. CeprieBo-cyauHHa hopMa xapaktepusyerbes ypaxkenasm [[HC,
HAIPUKJIAJ, OKOPYXOBa amrpakcis, IHII CHUMIOTOMH BKJIIOYAIOTh KaJbIU(IKAIIIIO
MITpaJIbHOTO Ta A0PTAJBHOIO KJIANaHiB, IOMYTHIHHS POTIBKH Ta CINIEHOMETANIII0",

3a mibkHapoaHoto kinacudikamiero BOO3 MKb-11 mae xox 5C56.0Y (Other
specified sphingolipidosis)’.

3a JMaHUMHU BIAKPUTOTO JpKepena iHdopMalii mpo PiAKICHI 3aXBOPIOBaHHS
OrphaNet® mommpenicts xBopoou I'ome ctaHoBuTh npuOmmM3HO 1/100 000. Piuna
3aXBOPIOBaHICTh Ha XBOpoOy ['omie y 3aranpHIN MOMyJIAlii CTAaHOBUTH OJM3bK0 1/60
000, ame BoHa wMoxe gocsratu Ao 1/1 000 y eBpeiB amkeHazl (ToOTO
CX1THOEBPOIIEHUCHKOT'0, IICHTPAIBHOTO 1 MIBHIYHO €BPOIEHCHKOTO MOXOKCHHS).

3a maHuM IHIIOTO JiKepela BITKPUTOI 1H(GOpMaIlii PO PIAKICHI 3aXBOPIOBAHHS
y Crnonyuenux Illtarax 6au3pko 6000 mroneit XBopitoTh XxBopoOotro ['ome. XBopoba
[ome € HalmomMpeHINIMM TEHETUYHUM 3aXBOPIOBAHHSM Yy €BpeiB alikeHasl,
3aXBOPIOBAHICTh Ha SKy Moke mocsiraté 1 3 450 mapomkenmx. Hemae erHiuHOT
MOIIUPEHOCTI, TOB’s13aH01 3 XBopoboto ['ome 2 abo 3 tumy. OmHaK iCHy€e MiATUT
xBopobu ['omie Tumy 3, sikuii yacTime 3ycTpidaetbes B perioni Hop6orren y IlBerrii
(xBopoba T'ome HopbOorteHn). 3a oIiHKaMH, MOMHUPEHICTH CEPEl MIBEACHKOTO
nacenenns Hop6orren cranosuts 1 ma 50 0008,
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3 https://www.orpha.net/consor/cgi-
bin/Disease_Search.php?lng=EN&data_id=644&Disease_Disease_Search_diseaseGroup=Gaucher&Disease_Disease_Search_diseaseType=Pat& Dise
ase(s)/group%200f%20diseases=Gaucher-disease&title=Gaucher%20disease&search=Disease_Search_Simple

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

3 https://icd.who.int/browsel 1/1-m/en#/http%3a%2 %2 fid. who.int %2 ficd %2 fentity %2f1875237176 %2 fmms %2 fother

6 https://www.orpha.net

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

8 https://rarediseases.org/rare-diseases/gaucher-disease/#references
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[Hommpenicte y @panuii cranoButh Onu3bko 1/136 000 cepen 3arajibHOTO
nacenenns’. CtanoM Ha rpyzaeHb 2015 poky y (paHIy35KOMY peecTpi Mali€HTIB 3
xBopoboto T'ome (RFMG) pedepeHc-11eHTpy J1130COMHUX 3aXBOPIOBAHb 3HAUMIIUCS
3apeecTpoBaHuMU Ta Oynu xuBi 502 namientu: 444 nopocnux i 58 mitei.

JlocmikeHHst 3 ABcTpaiii MOBIIOMIISIIO TIPO YacTOTy 3axBoproBanb 1/57 000;
aHanoriune gocniymkenHs 3 Hinepnanais nosigomuio npo 1,16/100 000, y Yecbkiit
Pecny6uini momupenicts cranosuna 1,13 ma 100 0001°,

BinnosinHo 10 naHux, HagaHuX y gofaTtky no aucta MO3 Bin 16.02.2022 Ne 25-
04/4617/2-22, cranoM Ha 2022 pik KUIbKICTh HallEHTIB 3 XBopoOoto ['ome tumy 1 B
VYkpaini cknangae 65 oci6 (51 qopocnux i1 14 miteit).

Cnig Bim3HauuTH, 1m0 po3nopsykeHHsM KaOinery MinictpiB Ykpainu Big 28
kBiTHS 2021 p. Ne 377-p Oyna cxBanmena KoHuemniii po3BUTKY CHCTEMHU HaJaHHS
MEIUYHOI JOMOMOTHM TMAall€HTaM, $KI CTpaxJalTh Ha piakicHl (opdaHHi)
3axBoproBaHHg, Ha 2021-2026 poxm!'! (mam - Konumenmis). Mera Konnenmii -
3MEHIIUTHA CMEPTHICTh Bi PIAKICHUX (op(aHHMX) 3aXBOPIOBaHb, MIJBUIIUTH SKICTh
KUTTS TAIIEHTIB, K1 CTPaXKJAAlOTh Ha PIAKICHI (opdaHH1) 3aXBOPIOBAHHS, HUISIXOM
3a0e3MeueHHsl CIpaBeUIMBOr0 Ta PIBHOIO JOCTYNY A0 SIKICHOI MEAMYHOI JOMOMOTH
TaKUM TIAIlIEHTaM, 30KpeMa 10 SKICHUX, €(PEeKTHBHUX Ta O€3MEeUHUX JIKAPChKUX
3aco01B 7151 JTIKYBaHHS PIAKICHUX (Op(paHHUX) 3aXBOPIOBAHb, 10 MEAUYHUX BUPOOIB Ta
IOPOAYKTIB CHELIaJbHOTO JIKYBaJbHOTO XapyyBaHHSA, a TaKOX IICHUXOJIOITYHOTO
cynpoBoay. Bimmosimno o Konmenmii VYkpaina B3sita Ha cebe 3000B’si3aHHS
3a0€3MeunTy Talli€eHTaM, SKi CTPpaXJIalTh Ha piakicHl (opdaHHI) 3aXBOPIOBaHHS,
3aX0u 3 NPOPUIAKTHUKM TAKUX 3aXBOPIOBaHb, OpraHi3allil0 HaJaHHS MEIUYHOI
JIOTIOMOTH, Oe3nepepBHUN Ta O€30IUIaTHUH JOCTYN J0 HEOOXITHUX JIIKAPChKUX
3aco0iB, MEAUYHUX BUPOOIB Ta BIAMOBIIHUX XapUyOBHX MPOAYKTIB JIJIsl CIICIIAIbBHOTO
JIKYBaJIbHOTO XapuyBaHHS.

2) naHi 1MOA0 JAOCTOBIPHOCTI pe3yabTAaTiB MOPIBHSUIBHOI KJIIHIYHOI
epexTUBHOCTI Ta Oe3dmekH 3afiBJIEHOr0 JIKapchbKoro 3aco0y. Omnmuc
(mpeacTaBjieHHsI) 3a3HAYEHUX Pe3yJbTATIB

3 MeTOI0 aHai3y peKOMEHIAIlIN 1010 3aCTOCYBAHHS TANITIIONepasu aaba 1is
nikyBaHHs XBopoOu ['omie tumy 1 mpoBeaeHO MONIyK TPETUHHUX JKepeln iHpopMallii
I0J10 JIOKA30BHX JIAHUX y TAIy3€BHX CTaHAapTax y cepi OXOPOHH 310pOB 1 YKpainu,
Ha cailTax MDKHapoAHUX TpodinbHUX opraHizamiii, y 6a3zax manux PubMed, Trip
Database.

B Peectpi MeauKo-TEeXHOJOTIYHMX JOKYMEHTIB 31 CTaHIapTH3aIlil MEIWYHOI
nonomoru'? HasBHuN Y HiikoBaHMil KIiHiYHMIT POTOKO/ IEPBUHHOL, BTOPHHHOI

9 https://www.has-sante.fr/upload/docs/application/pdf/2015-12/pnds_-_maladie_de_gaucher.pdf
10 https://www.ncbi.nlm.nih.gov/books/NBK1269/

1 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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(cmenianizoBaHol), TPeTHHHOI (BHCOKOCHENiaJi30BaHOI) MEAMYHOI JAONMOMOIH
“XBOPOBA I'OHIE”, 3atBepmxennit HakazoM MO3 Ykpainu Big 19.08.2015 Ne529.

CreuianbHe JIKyBaHHS NalieHTIB 3 XBopoOoto ['omre tumy 1 ta 3 3a1iCHIOETHCA
3a Jonomororo pepmeHTHOI 3amicHoi Tepartii (P3T). [lo3y minduparoTh iIHAUBITYAIBHO
BIIMOBIIHO 10 KJIIHIYHOTO CTaTyCy TMaIll€eHTa Ta MOro MOJEKYJISPHO-T€HETUUYHHUX
MOKa3HMKIB. 3a HEOOXIJTHOCTI MPU3HAYAETHCS CHUMNTOMATUYHE JiKyBaHHA. [lpu
xBopo0O1 ['omie Tuny 2 mpu3HayaroTh miaATpumytode JikyBaHHsS. [Ipusnauenns O3T
3MIMCHIOETHCS Yy 3aKjIajl OXOPOHM 370pOB’Sl, BU3HAYECHOMY IS HaJaHHS MEIUYHOI
JIOTIOMOTH TallieHTam 3 xBopooboro ['ore.

Kpurepiem BkitoueHHst ais jikyBaHHs 3a gomnomoroio @3T e mabopaTopHo
niaTBep KkeHui tun 1 ta Tun 3 xBopoOu ['omie 3 mMaHidecTaliero KIIHIYHUX TPOSBIB.
Kpurepii BkiroueHHs juis npoBegaeHHs D3 T:

BCTAHOBJICHHS J[1arHO3y XBOpoOu [ o11e 3 HAsIBHICTIO CUMIOTOMIB J10 20-pi4HOTO
BIKY;

TspKka aHeMist (Hb < 8 mr/nn);

TspKKa TpoMOoruToneHis (< 60000 kiaiTun/Mi);

aerkonuTh < 3000 KIIITHH/MII;

MaTOJIOTIYHA JJAMKICTh KICTOK, KICTKOB1 KPU3H Ta OCTEOHEKPO3 B aHAMHE31;

3HM)KEHHS MIBUJIKOCTI 3pOCTY Ta/a0b0 3aTpUMKa 3pOCTY Y JITEH;

3aTpUMKa CTaTE€BOIO JI03PIBaHHS Y AITEH;

HAsSIBHICTb PIIHUX OpaTiB 4M cecTep 3 TSKKHUM IepediroM 3aXBOPIOBAHHS, SKi
noTpeOyroTh npuszHaueHHs O3T;

TeHOTHII, [0 BUKIIMKAE TSHXKKUHM TepeOir 3aXBOPIOBAHHS (HANPUKIIAJl, HAIBHICTh
myTanii L444P uu D409H);

3picT <5-TO MEPHEHTHIS a00 CYTTEBE 3MEHIIICHHS MOKa3HUKIB IIIBUKOCT1 3pOCTY
y IiTeH, Z-MOoKa3HUK MIHEPAJIbHOT MIUIBHOCTI KICTKOBOT TKaHWHU HUXKYE 2,0;

00’em cenesinku > 2,0 MN, 00’em neuinku > 2,0 MN.

Kpurepii Bukitouenns 3 nporpamu jgikyBanHs @3T npu xBopoOi ["ome:

xBopoOa ["omre, Tun 2 (rocTpuii HEUPONATUYHHUMA TH);

BaXKi 100i4HI edekTu, TMOB’SA3aHlI 3 BBEICHHSAM IIperapary, IIo
YHEMOKIUBIIOIOTH npoBefieHHsT D3T (yxe piako 3ycTpidatorbes, 3a3sudait O3T npu
xBop0o061 ["omre 106pe mepeHOCUTHCS MallieHTaMu);

BIZICYTHICTH KiTiHIYHOTO edekty Big D3T.

Kpurepii oninku eheKTHBHOCTI (ePMEHTHOT 3aMiCHOT Tepaiii:

BU3HAUYCHHSIM €(EKTUBHOTO JIIKyBaHHS € 3MEHIIEHHA abo BiJCYTHICTH
MIPOTPECYBaHHS AKTUBHOCTI XBOPOOW, MPO IO CBITYUTH CTAOLTI3AIlsA KIIHIYHOTO
CTaHy, TOB'SI3aHa 31 3MEHIIEHHSM CHMIITOMIB, SKi CIOCTEpIraJIiCh Ha TOYATKy
JTIKyBaHHS;

omiaka edextuBHOCTI @3T mMpoBOAUTHCS HE paHimie, HIX Yepe3 6 MICSIB 3
MOMEHTY TTOYaTKYy, 332 YMOBH JIOTPUMAHHS PEKOMEH/IOBAHO1 JIIKYIOUMM JIIKAPEM CXEMHU
JKyBaHHS Ta JIO3U MIpenapary;
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ominka epextuBHocTi O3T HpOBOI[I/ITBCﬂ B HACJI «KOXMATIAUT» He piaiie,
HIX JIBI4l Ha PIK Ta B 3aKJ1a/Jl OXOPOHH 3/10POB’sI, BA3HAYEHOIO JUIsl HAIaHHS MEIUYHOL
nornoMoru naiienTam 3 XI', ne 3aiiicHioeTbes nposeaenns 3T, mig yac npoBeaeHHS
BHYTPIIIHBOBEHHUX BJIMBAHb.

o nikapcekuii 3aco0iB 3a0e3meyeHHs] YH1(IKOBAaHOTO KJIHIYHOTO MPOTOKOIY
HaJeXaTh IMITJIoIepasa, Taliriolepasa ajibda.

VY yorupHaausaToMy BUIycKY Jlep:kaBHOro popmyJisipa JikapcbKHX 3aC00iB,

3aTBepmkeHoro HakazoM MO3 Vkpainm Big 13.06.2022 Ne 1011'% Bimcyrniit
JiKapchKii 3aci0 Tasirironepasa anbda.

[I{o10 MDKHApPOJHUX KIIHIYHUX HACTAaHOB Ta HACTAHOB HAYKOBUX TOBAapPHCTB
IHIIMX KpaiH 3HAMJICHO HACTYITHI pEeKOMEH IAIi1:

1. IeperusinyTi pekomeHaauii moao JikyBanHss xsopoou I'ome y agireii,
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 MIATOTOBJIEHI TPYMOI MDKHAPOJIHUX EKCHEpPTIB 3 BEACHHS
NaIieHTiB 3 XxBopoOoro ['ore.

@®3T mpencraBiieHa ajraOIEpa30 — TIIOKOLEPeOpPO3UIa3010 JIIOUHY, SKa
ctasia goctynHoto B 1991 p., 1i peKOMOIHAHTHUM HACTYIMHHUKOM, IMIMIIONEPA30I0,
noctynmHoro 3 1994 poky. AnprepHaTuBHOWO  (GOpPMOIO  PEKOMOIHAHTHOI
TIIIOKOIIepeOpo31Ia3u JIIOMHH € Bejarirolepasa ainbda, sika crana JoctynHon y 2010
pori. Tpers pexomOiHaHTHa ¢Gopma IIFOKolepeOpo3uIa3u, Tamirianepasa anbda,
OTpUMaJla CXBaJIeHHS BiJl YTNpaBIiHHA 3 NMUTaHb XapUOBUX IMPOIYKTIB 1 JIKAPCHKUX
3aco0iB CIIIA y tpaBHi 2012 poky.

ITokazanns go mouatky ®P3T y miredt 3 cumnTomamu (ogHe abo Oubie 3
HACTYITHOTO):

JliarHOCTyBaHHS CUMIITOMIB 3aXBOPIOBAHHS B MEPII JBA JCCATHIITTS KUTTS.

Tsxka anemis (Hb <8 mr/mn).

Tsxka Tpom6oruToneHist (<60 000 kaiTHH/MIT).

KinpkicTe neikoruTiB <3000 KIiTHH/MIL.

CumnroMaTiyHe 3aXBOPIOBAHHS KICTOK (MOMEpPENHii KICTKOBHH Kpu3 abo
OCTEOHEKPO3).

AKTHBHE 3aXBOPIOBAHHS KICTOK (MOYKE MPOTIKATH O€3CUMITTOMHO).

3HIKEHA MIBUIKICTh POCTY Ta/abo 3aTpUMKa POCTY.

3aTpuMKa CTaTeBOTO JO3PIBAHHS.

Bpat abo cectpa 3 TSKKUM 3aXBOPIOBaHHSIM, 1110 TOTpedye D3T.

Bimomuii reHOTHI, IO BUKJIMKAE TSHKKE 3aXBOPIOBAHHS (HAMPUKIIA], HASBHICTH
myTarii L444P a6o D409H).

3picT <5-T0 MepueHTWIs a00 3HAYHO 3HIKEHA MBUJIKICTH POCTY.

Bhttps://moz.gov.ua/uploads/ckeditor/%D0%B4 %D0%BE %D0%B A%D1 %83 %D0%BC %D0%B5%D0%BD %D 1%82%D0%B8/dn_1011_13.06.202
2_dod.pdf
14 https://www.researchgate.net/publication/228444996_Revised_recommendations_for_the_management_of_Gaucher_disease_in_children
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Z-TI0Ka3HUK MIHEPAJIbHOI MIUIBHOCTI KICTKOBOI TKaHUHU < 2,0.

O06'em cenesinku >2,0 nepepuirye HopMmy MN Ta 00'eM nedinku >2,0 nepeBUIIye
HOPMY.

Jo3y @3T caig miadupaT IHAMBIAYAIBHO BIANOBIIHO 0 KIIHIYHOIO CTaHy Ta
MOJIEKYJISIPHO-TEHETUYHUX  TMOKA3HUKIB Malli€eHTa. 3a MOXJMBOCTI [ITH 3
3aXBOPIOBAHHSAM TSKKOTO CTYIEHs MOoBUHHI oTpumyBaTi 60 OJI/kr Ha 2 TrxHi. JiTam
13 3aXBOPIOBAHHSM CEPEIHBOTO CTYMEHS TSHKKOCTI ¢t orpumyBatu 30 OJI/Kr 1 ko
LT JIIKyBaHHS HE JOCSTHYTI, 1032 MOBUHHA OyTH 301JIbLIEHA.

AnbTepHATUBHI METOAM JIIKyBaHHS: cyOcTpar peaykuiiiHa tepamis (CPT) -
MITJIyCTaT Ta eNirjaycTar TapTpar, sSKi CXBajeHl I JOPOCIMX TMAalli€HTIB 13
cuMIToMaMu XxBopoobu ['omre 1 Ty 3 IErKUM Ta CEPeHIM CTYIIEHEM TSHKKOCTI, OJTHAK
HE CXBaJIeH1 JUIsl JIIKyBaHHS AiTell 3 xBopoOoto ['omre.

3HayHa 3aXBOPIOBAHICTH Ta CMEPTHICTH OOMEXYIOTh  BHUKOPHUCTAaHHS
TpaHcmianTauii remomnoetuyHux cToBOypoBux kiitTuH (TI'CK) y mnarienrtiB i3
xBopoborw Tome 1 tumy. Ockinbku DP3T € BucoxkoedeKTMBHUM JIIKYBaHHSIM
reMaToJIOTIYHUX, BICIIEPAIILHUX Ta CKEJIIETHUX TMposBiB XBopoOu [omry, BoOHa
3aJTMIIIA€THCS MEPINOIO JiHieto Teparnii, omHak TI'CK Moxe MaTu TeOpeTHIHY IepeBary
nepen O3T y crabinizaiii HEBPOJOTTUHUX CUMIITOMIB XBopobu ['ore.

2. XsBopo0a I'ome - pexkoMeHAalii OA0 MIATHOCTHMKHU, JIKYBAHHS Ta
MOHITOpUHTY, Ppo3podiaeHi IloJbCbKUM  TOBAPHCTBOM  reMarToJiorii  Ta
TpaHc@y3ionorii Ta [HcTUTyTOM remarosiorii Ta Tpancdysionorii, 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 1
Transfuzjologii)'>.

Jlani pekomeHjalii € TEepIIMM TMOBHUM JOKYMEHTOM II0JI0 JIarHOCTHUKH,
JiKyBaHHS Ta MOHITOPUHTY XBopoOu ['omie y Ilombmri.

B nmanuit yac ocHOBHUM TepaneBTHYHHM IigxoaoM € 3T, mo BkiIOUae
BHYTPIIIHbOBEHHE BBEJICHHS PEKOMOIHAHTHOI Titoko1iepeOpo3uaasu. [Ipenapatu ®3T
BBOJIATH Y BUTJIAI1 MOBUIbHOI BHYTPIITHBOBEHHOT 1H(PY31i KOXKHI 2 THXKHI IPOTATOM
YChOTO KHUTTS Tali€HTa. 3aCTOCOBYIOTh A03u 15—60 OJI/kr macu Tima 3aJIe)KHO Bif
TSKKOCTI 3aXBOPIOBaHHS, BIKY MaIfi€HTa (BUIA Y IiTEeH) Ta KJIIHIYHOT BIAMOBIA1 (HIDKYI
IATPUMYIOUi T03H).

VY 6inbmocti BunaakiB 3T abconroTHO Oe3meyHa 1 TuIe BKpaid piIko BUKIIUKAE
no6iuni edextu. [Ipubmmuzno y 15% Ttux, xro mpuiiMaB imirmonepasy (mani 1134
naifieHTiB) i MmeHie 1% Tux, XTo MpuiiMaB Benarironepasy aibda (nani 289 maiieHTiB),
yTBOproBaiuch anturina IgG. Jlyxe pigko aHTUTLIA 70 IMirjdronepasu  ado
BeJaronepasn anbda MOB’s3aHl 31 3HIWKEHHAM KIIiHIYHOT edeKTHBHOCTI. 3Bimch
BHUCHOBOK, IO iX BU3HAYEHHS CJiJ MPOBOAUTH HE PYTHUHHO, a JIMIIE B OKPEMHUX

15 https://doi.org/10.1016/j.achaem.2017.10.001
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CUTyallisIX MNpU MPUHUHATTI pIIIEHHS Mpo 30UIbIIEHHS J03U ab00 BU3HAYEHHS
HEJ0CTaTHbOI €()EKTUBHOCTI JIIKyBaHHS.

AJITOPUTM JIIKYyBaHHSH

[Tamientn 3 xBopoOoro ['omre 1, 3 TumiB, sKi BiINOBIAAIOTh BU3HAYCHUM
KpUTEPISIM, OTPUMYIOTH JIIKYBaHHS 3a pPaxXyHOK JEp>KaBHUX KOILITIB Yy paMKax
BIIMOBIJHUX TepaneBTUUHUX mporpaMm. Y Ilonblil JIKyBaHHS IMITVIIOLEPA30I0
KOMIICHCYEThCSl TAI[iEHTaM 13 3axBOpIOBaHHAM | Ta 3 THmy, a y BHUIAJAKY
Benarimonepas anbpa — npu xBopoOi [ome 1 Tumy. JlikyBaHHsS MaIli€HTIB 3
06e3cuMnToMHUM Tniepedbirom xBopodbu ['ome y Ilodbini HE BIIIIKOJAOBYETHCS.
Kpurepiem mnpuitnsataocti @3T € BiacyTHICTh ab0 3HaYHUN JeIUUT aKTUBHOCTI
rioKonepedpo3naazn B Jedkonurax abo (idbpodiactax MIKIpH, MiITBEPAKECHUM
MOJIEKYJIIPHUM TE€CTYBaHHSIM.

Eranu gikyBanust xgopoou I'omre 1 Tumy:

Kpoxk nepwuii - npogecmu oyinky 3ax60pio6aHHs

OckUTbKM KJIIHIYHA KapThHa XBOpoOu ['olie Moke BIIPI3ZHITHCS, TEparis Mae
nidupaTucs HAMBIAYAJIbHO 3 YpaxyBaHHSIM MOTPeO KOKHOTO MaIieHTa, OepydH A0
yBaru Taki (akTopu, SK TSHKKICTH 1 MIBUAKICTH MPOrPECYBAHHS 3aXBOPIOBAHHS a0o
BIUIMB Ha SIKICTb KUTTA manieHTa. [lepen mpuiHATTAM pIlIEHHS MPO TEpariio CIif
OILIIHUTH CTaif0 3axBoproBaHHs. [ Takoi ominku nepea moyarkoM O3T y nopociux
3 xBopoOowo [ome 1 THIy BHUKOPUCTOBYETHCS CHCTEMa OI[IHKA TSKKOCTI
3axBoproBaHHs (Disease Severity Scoring System, DS3), y mite#t (Pediatric Gaucher
Severity Scoring System, PGS3). Jlani cucteMu OIIHKH TaKO>X BHKOPUCTOBYIOTHCS 1
JUTISL KOHTPOJTIO €(heKTUBHOCTI JIIKYBaHHS.

Kpox opyeuii - scmanosumu 8i0no6ioni mepanesmuyni yiui

OCHOBHMMH IUISIMH JTIKYBaHHSI XBOpoOuW ['omie € yCyHeHHS CUMITOMIB abo
MOKPAIIEHHS KOHTPOJIIO HAaJl HUMHU, OOMEXKEHHS PO3BUTKY CYIYTHIX HE3BOPOTHUX
yYCKJIaJHEHb, 3arajibHe IOKpAIlleHHsS CTaHy 3J0pPOB’S Ta SKOCTI KUTTSA NAaIli€HTIB.
BaxnmBoio TepanmeBTUYHOIO METOI0 Yy JiTeld € 3a0e3neueHHs iX MNPaBUILHOTO
MICUXOCOMATUYHOT'O PO3BUTKY.

Kpox mpemiii - eubpamu npasunvHy mepanito

Kiminivyai curyarii, mo BuUMaramTh HeraiiHoro mnodatky ®3T, BKIIOUYAIOTH:
KIIHIYHO 3HAYylla TpPOMOOIMTONEHIs a0 aHemis, Mporpecyrode 30UThIICHHS
CeNe3iHKM a00 MEUYiHKH, YPaKeHHS KICTKOBOI CHCTEMH, MOPYIICHHS POCTY/HU3bKHUI
3pICT, 3aTPUMKA CTATEBOTO JA03pPiBaHHS, ypa)KEHHs JIETeHb, CTUICHEKTOMISI B aHaAMHE31,
nopymieHds: (QyHKIiIOHyBaHHA ((PI3UYHOTO Ta SKOCTI JKHUTTA), OyAb-sIKI CUMITOMH
3aXBOPIOBaHHS y OTUTUHU. [Ipy MpUNHATTI pilIEHHS NPO T€, YU MOYMHATU TEPaIliio y
JITeH, CIiJl BUKOPUCTOBYBATH CYBOPIIIl KPUTEpii, OCKUIBKH MPOTPECyBaHHS
3aXBOPIOBAHHSA B I[i BIKOBIM TpyIi MOXe OYyTH JyK€ HIBHIKHM, a TepeOir OuTbIn
CEPHO3HHM, HIXK y IOPOCITHX.

VY mnarienTiB i3 xBopoOoto ['ome 1 Tumy 3 JETKHUM Ta CEpelaHIM CTyIEHEM
TSXKKOCTI MOXXHa po3riisiHyTd 3actocyBaHHs CPT: mirnycrar y mamieHTiB, sIKi He
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MOXYTh a00 He OaxkaroTh npuitmatu ®3T, abo eniryiycTaT K NepIMd Mpenapar y
Tepanii abo sk nmpogoBxeHHs Tepamii micas 3akiHueHHa P3T. JlikyBanus CPT y
[TonbI1i HE BIIIIKOIOBYETHCS.

Kpok uemeepmuii - eusnauumu npasuivHy 003y

Busnauenns npaBunibHo1 1031 @3T mae BupimanbHe 3HAYEHHS AJI1 KOHTPOJIIO
CUMIITOMIB XBOpOoOU Ta 3ano0iranHs yckiaagHeHb. Tepamnito @3 T noBuHEH IpOBOIUTH
JiKap, SsKUM Mae JOCB1J JTIKyBaHHS NallEHTIB 13 XBopoOoto ['omie, a 1031 NOBUHHI OyTH
1HAUBINYaIi30BaH1 I KOXKHOTO MAaI[l€HTa HAa OCHOBI OILIHKU KJIIHIYHUX CHUMIITOMIB.
[Ticns qocsirHEHHS MaKCUMAJIbHOI I03H 32 BIICYTHOCTI €()eKTUBHOCTI JIIKYBaHHS uyepe3
12 wmicsamiB Teparmii ciJ PO3TASHYTH NHTAHHS NP0 NPHUITMHEHHS 3aCTOCYBaHHS
JIKapCchbKOTo 3aco0y Ta, y TSHKKHX BUIAIKAX, PO3TISHYTH MUTAHHS MIOAO ajJOreHHOI
TpaHCIUIAHTALlli FEMONOETUYHUX CTOBOYPOBHUX KIIITHH.

AJoreHHa TpaHCIUIAHTAIlSl TE€MOMOETUYHUX CTOBOYPOBHX KIITHUH MIJBUIILYE
PU3HK CMEPTHOCTI Ta Hapasl pO3TJISJIA€ThCs JIUIIE IS TSKKOro mepediry XBopoou
['ome, sika pedpakrepHa g0 @3T, Ta B oOCHOBHOMY Bpakae JiTel 13 xBopooboro ['ore 3
THUITY.

3. Hini ynpasiinHs xBopo0orw I'ome 1 TUNy: eKCHEPTHHH KOHCEHCYC
€Bponeiicbkoi podo4oi rpynu 3 xsopoou I'ome, 2018 p. (Management goals for type
I 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 nane xoHceHCycHE AOCHIIKEHHsI OyiH 3arpolieHi Bei wieHn €Bponeichkoi
pobouoi rpyrnu 3 xBopoobu ['ome (European Working Group on Gaucher Disease,
EWGGD) (n = 35), namientu 3a ydacti €Bponericbkoro anbsHcy I'ome (European
Gaucher Alliance, EGA). Po6oTa ta mocninyioue ¢GopMyTtOBaHHS KOHCEHCYCHUX 3asB
I0JI0 IiJIeH ympaBiiHHSI XBOpoOoro [Nome 1 Tumy mpoBoauiIack 3 BUKOPHCTAHHSIM
moaudikoBanoi npoueaypu Delphi 13 3anydennsam 25 dneHiB €Bponelicbkoi po6odoi
rpynu 3 xBopoou ['ome (EWGGD), nikapis, sKi MatoTh AOCBIJ JIKYBaHHS MAIlIEHTIB 3
xBopo6Ooro ['omie I Tuny (Bixg 2 1o 600 xBopux Ha KOKHOTO (axiBI) 3 16 KkpaiH CBITY
ta 17 marieHTiB 3 XBopoOoto ["omre.

B nokymeHTi npecTaBieHi KOPOTKOCTPOKOBI Ta TOBFOCTPOKOBI ITLT1 JTIKYBaHHS,
mo moB’s3ani 3 @3T/CPT ta 3arampHi 1Tl JiKyBaHHS XBopoOu ['ome 1 Tumy.
Pexomenmanii moa0 MOYAaTKy JiKyBaHHSA, METOAY JIIKYBaHHS, JO3M Ta 4YacTOTa
BBEJICHHS BUUIILIN 32 PAMKH IIOT'O JTOCIIKEHHSI.

JonatkoBo Oyiu 3HaiijieH1 pekoMeHaalii /lemapraMeHTy 0XOPOHHM 310POB'sl
ABcrpadii 2022 poxky Ilporpama “Jliku, mo pATyIOTh KUTTA” — XBopoOa I'ome
(tun 1) (Guidelines for the treatment of Gaucher disease through the Life Saving
Drugs Program, 2022)"

16https://reader.elsevier.com/reader/sd/pii/S1079979616301917?token=D609B 16694345CD547F4AF3377602BE3C46A9C7BFD022976CD5F312281
6ABC278188D88BOE74C666BE90ADS320543812C&originRegion=eu-west-1&originCreation=20220317095005
17 https://www.health.gov.au/resources/publications/lsdp-gaucher-guidelines
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Ili pekomenpgaiii MICTATH 3arajbHi, MOYATKOBI Ta MOTOYHI BUMOTH II0JI0
OTPUMAaHHs JOCTYNY /0 MEBHUX JIIKAPCHKUX 3acO01B AJIA JIKyBaHHA XBopoOu ['omie
(tum 1) y pamkax IIporpamu «Jliku, mo pATyrOTh XUTTs» (aii - [Iporpama).

BuOip nikyBaHHS

Jlikapi MOXyTh MOJATH 3amUT Ha HAaWOUIBII BIAMOBIIHUNA mpenapar s
JiKyBaHHA MailieHTa (IMITJoIepas3a, Belarimolepasa aibda, Talirioinepasa ainbda).
VYci nauieHTy, siKi po3noyvaiy NpuioM mpenapary ado nepeMiuiy Ha 1HIIUN npenapar
B pamkax [Iporpamu, MOBUHHI 3aJUIIATUCS HA TOMY CaMOMY IIpemapati MpOTIToM
IoHaMeHIIe 12 MICAIIB, SKIIO HeMaE 00 €KTHBHUX KIIIHIYHMX O3HAK ITOCTIHHOIO
KJIIHIYHOT'O MOTIPIIeHHs a00 3HaYHUX MOOTYHUX PEeaKIIiil.

MakcumalibHa J03a Tajdirironepasa aiabda, sSIKy MOXKHa OTPUMATH B paMKax
[Tporpamu, cranoButs 60 OJI/kr 1 pa3 Ha ABA THXKHI.

3aranbHi KBaTiiKaIiifHl BUMOTH: MAI[IEHT IOBUHEH BIAMOBIIATH MOYATKOBUM 1
MOTOYHUM KPHUTEPISIM NPUHHATHOCTI, SIK JACTAJILHO HABEACHO y JOKYMEHTI; OpaTu
y4acTh B OLIHII €()eKTUBHOCTI IPenapaTy MUISIXOM MEePIOANYHOT OLIHKH 3T1THO 3 LIUMU
peKoMeHaaIisIMU, a00 MaTU MPUHHATHY NPUYMHY HE OpaTh ydacTi y MHepioguyHii
OIIIHI[I; HE CTPAXKJATH BiJ OYJb-IKUX 1HIIUX 3aXBOPIOBAHb, BKIIOUAKOYHN YCKIIATHEHHS
ab6o wnHacmigku xBopobu [ome (Tum 1), sKI MOXYThb MOCTaBUTH I 3arposy
€()EeKTUBHICTh MEIUKAMEHTO3HOTO JIIKYBaHHS.

Kpurepii BUKIIOUCHHS: MAIllEHTH 3 OE3CMMIITOMHHUM Iepe0irom; MaIlli€eHTH 3
MOTEHIIMHO HE3PO3YMUTUMH JiarHO3aMHU, TAKUMH SIK JiMpoMa X0 KKiHA; TALIEHTH 3
HEOOOPOTHUMHU YCKJIQJHCHHSMH XBOpoOW [ olie; maiieHTH 3 HasSBHICTIO IHIIOTO
HEeOe3MeyHOoro JUIsl KUTTS a00 TAKKOTO 3aXBOPIOBAHHS, Ha JTIOBTOCTPOKOBHM MPOTHO3
SKOT'O HaBpsJl UM BIUTMHE Tepalis; HasBHICTH 1HIIOTO 3aXBOPIOBAHHS, B/l IKOTO MOYKHA
Oys0 6 OOIpYHTOBAHO OYIKYBATH, IO II€ 3arpOXy€E BIAMOBIAI HA Tepalliio; MaIli€HTH,
K1 OEPYTh Y4acTh Y KIIHIYHOMY JOCITIKCHHI.

JiarHo3 xBopoOu I'omie (tTmm 1) moBwHEH OyTH BCTAHOBICHUH IUISXOM
neMoHcTparllii cienudigHoro nediruTy akTHBHOCTI (PEpMEHTY TIIFOKOLIepeOpO3UIas3H B
JerKkonuTax abo KyJbTUBOBaHUX (iOpobiacTax mKipu abo HaAIBHOCTI MyTaIlii B reHi
TIIIOKOIIepeOpo3u a3y, sKa, SK BiIOMO, NPH3BOIUTH 10 CEpHO3HOrO nedirury
aKTUBHOCTI (De€pPMEHTY B TKaHHWHAX abo0 JeHKOIMTaX nmepudepuIHoi KpoBi.

[TouaTkoBi1 KpUTEpil MPUHHATHOCTI: TAI[IEHT TOBUHEH BIANOBIAATH MPUHAWMHI
OJIHOMY 3 HACTYIHUX KpUTEpiiB, MO0 MaTh MpaBO HA JIKYBaHHS IMITNIIOIEPA3010,
BEJIATIIIONEPA3010, TATITITIOIEPA30IO0:

CumnromatuyHa xBopoOa ["omie (Tum 1) 3 0y1b-SKUM 13 IPOSIBIB 3aXBOPIOBAHHS,
nepepaxoBaHUX HIDKYE!

- YpaxeHHS KICTOK, IO OIHIOETRCS HA OCHOBI KJIIHIYHUX CHMIITOMIB,
oOctexxeHHs ckeneta Ta MPT.

- 'emaronoriuni ycknagHeHHs: TeMorsio0in <105 r/m mis xxiHok 1 < 115 r/m s
YOJIOBIKIB (IpWHAiMHI 2 BHUMIPIOBaHHS 3 IHTEpBAJIOM Ougbie HDK 1 Micamb i
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BUKJTIOUEHI 1HIII TPUYMHU, HATPUKIa, 1e(PIuT 3a1i3a); a00 KUIbKICTh TPOMOOITUTIB <
120 x 109/n npunaiimui 2 pas3u (3 iHTEpBaIoM OuIbiIe 1 MicsIls).

- IlnyHkoBo-KUIIKOBI yckinagHeHHs: o0'em mnewinku (KT a6o MPT) y 1,25
nepeBuiiye HopMmy abo 06’ em cene3inku (KT a6o MPT) y 5 paziB nepeBuiirye HOpMY.

[TamienTy BikoM 110 16 pOKIB 13 CUMITOMATHYHOIO XBOpoOoro ['omie 3 Oyab-
AKUMHU BIANOBIAHUMHU (PI3UYHUMHU O3HAKaMH MOXXYThb MNPOXOAUTH JIIKYBaHHS [0
MIATBEP/KEHHS TUIy XBopoOu ['omie. PazoMm 13 3asiBkoro ciii HajgaBatu OQiiiiHUMA
orysii OpTaIbMOJIOTA Ta 3BITH MPO CTaH PO3BUTKY HEPBOBOI CUCTEMH.

[locTiitHi KpuTepii NPUHUHATHOCTI: JIKYIOUUH JIIKap MOBUHEH IOJABAaTH [0
JlemapTaMeHTy OXOpPOHH 310poB's ABcTpamii 70 1 TpaBHA HIOPOKY OKpemy (opmy
MOBTOPHOT 3asBKH, SIKIIO BiH Oakae, MO0 TMaIi€eHT TPOJOBXKYBAaB OTPUMYBATH
JiKyBaHHS 3a JIep>KaBHI KOITH B pamkax naHoi [Iporpamu. @opma moBTOPHOT 3asBU
Ma€ TPOJEMOHCTPYBATH KIIIHIYHE MOKpAIIeHHS CTaHy MailieHTa abo cTaluIi3alliio
CTaHy Malli€eHTa, a TAKOXK MOBUHH1 OyTH Ha/aH1 I0Ka3H, 1110 MIATBEPIKYIOTh MOCTIHHE
IpaBo Ha JiKyBaHHs XBopoOu ['omie (Tum 1).

JlikyBaHHS 3a JCprKaBHI KOINTH B paMkax [IporpamMu Moke MpOJTOBKYBATHCS,
SIKIIIO HE 3aCTOCOBYETHCS OJHA a00 NEKiIbKa 3 HACTYMHHUX CUTYallild: HeAOTPUMAaHHS
HAJIC)KHUM YUHOM CXEMU JIIKYBaHHS;, HCHAJIaHHS JIAHWUX, KOIH PEe3yNIbTaTiB TECTy Ta
enekTpoHHoi Tabmuii Excel marienTta 3 xBopoOoro T'omie (tum 1), mo cBigyath npo
e(deKTUBHICTh Teparii; Teparis He MOJEeTuye CUMITOMH 3aXBOPIOBAHHS; PO3BUTOK
O3HAaK, 110 Y3TOMKYIOThCS 3 HeWpoHomatuyHow ¢opmoro xBopobu [omre
(omucToTOHYC, CyaoMH, Oynab0apHa IUCQYHKINIS, TOTIPIIEHHS I1HTEIEKTYyaabHO1
¢dyHKIIiT a00 MOTIPIISHHsS] PyXOBUX HABUYOK); Y TMAIlIEHTa € CEPHO3HI MOOIYHI peakilii,
noB'si3aHi 3 1H)Y31€0, SIKI HEMOXKJIMBO 3aMO0IrTH MIJISAXOM BIAMOBIIHOI MOMEPEIHBOT
Tepanii Ta/ab0 KOpUTYBaHHS IIBUAKOCTI 1H(Y31i; y MallieHTa pPO3BUBAETHCS 1HIIE
HeOe3MmeyHe 715 )KUTTS a00 TSKKE 3aXBOPIOBAHHS, HA JIOBTOCTPOKOBUI IIPOTHO3 SIKOTO
HaBpsx un BiuinHe P3T; y mairieHTa pPO3BUBAETHCS IHIMUNA MEIUYHUN CTaH, SKUH
MO>KHA OOTPYHTOBAHO OYiKYBaTH, 1[0 MIOCTABUTH ITi/1 3arpo3y peakiliro Ha ®3T; ymoBH,
10 3a3HAY€Hl y KpUTEpisX BUKIOUeHHA. Y [Iporpami BiACyTHI KpuTepii Ta yMOBU
NIePEBEICHHSI MAIIIEHTIB 3 OJTHOTO JIIKAPCHKOTO 3ac00Y Ha IHIITHM (cepe1 MPeCTaBHUKIB
@3T).

VY 2018 pori opranizauniss PHARMAC, ska npuiimae pileHHs 1mo/10 MepetiKy
JKapChKUX 3aC001B, MEIUYHUX BUPOOIB, SIK1 OyayTh (DiHAHCYBATUCS TSI TOCSTHEHHS
HaWKpalux pe3ybTaTiB sl 3I0POB S 32 paxyHOK HasBHOTO ¢iHancyBanHs y Hosiii
3enanii, omyOmikyBana pimeHHs moa0 3MiHu ¢iHancyBanHa D3T nns mikyBaHHS
xBopobu ['ormie 3 iMirmroniepasu Ha Tairronepasy ainbda, ska 3 1 ceprmus 2018 poky
CTaJla €IMHUM JIKapchbkuM 3acobom mpeactaBaukoM O3T, mo ¢iHaHCyeThes s
JiKyBaHHS XBopoOwu ["orie micis 7-MiCIYIHOTO MEPEXiTHOTO MEePIoy.

Jlo Tamirmioniepasu anb(da 3aCTOCOBYBATHUMYTHCS CIICIialibHI OOMEXKEHHsI, SIKi
OyayTh TOMIOHUMH O 0OMEKEHb, SIKI 3ACTOCOBYIOTHCS JI0 IMITITIOIIEPa3H, 32 BUHATKOM
TOTO, 0, AKIIO iX CXBAJIUTh €KCIEPTHA rpymna Jikapis ['oiie, Oyne 103BoJjieHa BUIllA

12



Tanientoyepaza anvgha ons nikysanns xeopoou I oue mun 1 (dopocaux ma dimeti), 01.09.2022

MakcuMalbHa no3a (30 OJI/kr koxHi 1Ba THxHI, mpubauzHo 60 OI/kr/micaib), SKIIo
e KIIHIYHO JOUUIBHO. SIKIIO MallleHT HE NEPEeHOCUTh HOBUW JIIKAPChKUW 3aci0d 3
kimiHiyHuX npuunH, PHARMAC posrigHe 3adBKy BiJ JiiKaps Ha HPOBEIEHHS
dapmaneBTHuHO1 oOliHKK oKpeMoro marieHta (Named Patient Pharmaceutical
Assessment, NPPA) i BiAHOBIEHHS 3aKyIiBIl IMITJIIOLEpa3d I OKPEMOIO
naiieHTa, TOTPUMYIOUUCh pekoMeHaaliil excreptiB ['pynu [Nome. Pexomennanii amns
JKapiB, K1 IPU3HAYAIOTh JIKAPChK1 3aCO0M, JIJIs MIATPUMKH 3MIHU Ha TalITIIOLEepasy
anbda OyayTh Hajani ['pymnoro ["ome (rpyma eKkcreprTiB JIiKapiB), SIK 1 peKOMEH Al 1St
OKpPEMHUX TMAI[IEHTIB MO0 3MIHM, 30UIBIICHHS J03yBaHHA (SKIIO MOXJIMBO) Ta
MOHITOpUHTY, TakoX ['pymoro [omie Bu3HauaTuMme a03y Ta KUIBKICTH ()JIaKOHIB,
JT03BOJICHUX JUIsl KOXKHOTO TMAIli€eHTa, BUXOASYM 3 KJIIHIYHOI cUTyallii. Yci KIIiHiuHI
BIJOMOCTI Ta JI03U NAaIIEHTIB NeperisaatTbes mopiyHo ['pymnoro [ome, nesxi
MEePETJISIAI0THCS KOXKHI IIICTh MICSITIB.

[Tomryk BTOPHMHHHUX JDKEpE JIOKa30BUX JaHUX MO0 MOPIBHAIBLHOT KITIHIYHOT
eexkTUBHOCTI Ta Oe€3Meku Tamiralepasn anbda Ta Belariolnepasu  aibda,
IMITJIIOIEpa3d, MIMIYCTaTy, eNIriaycrary, HaWkpamioi HiATPUMYIOUOi Tepamii, sKi
BU3HAUECHI K JIKapCchKi 3acoOM MOpPIBHSAHHA Yy JucTi 3BepHeHHI MO3 VYkpainu Bifg
20.06.2022 No25-01/13739/2-22, nns nikyBanHst xBopoou ['omre tuny 1 y gopocnux ta
niTe poBeaeHui y 6a3ax nanux PubMed, Prospero, The Cochrane Library database,
Trip Database.

[Tpu ananizi TpeTuHHUX JoKepen iHpopMmarii (Ilepeensinymi pekomenoayii wo0o
nikyeanus xeopoou l'owe y oimeu, 2013 ta Xeopoba ['owe - pexomenoayii ujo0o
diacHocmuxu, nikysanus ma monimopuney, Ilonvwa, 2017 pik) BCTaHOBJIECHO, IO
IPEJACTaBHUKHU CyOCTpaT peAyKIIMHOT Teparii MIrIycTaTt Ta eJlirIycrar, 3a3Ha4aroThCs
SK aJbTEpPHATUBHA Teparlis JIKyBaHHS JTOPOCIUX MAIlI€HTIB 13 XBopobOoro ["omie 1 Tumy
3 JITKUM Ta CEpeIHIM CTyMmeHeM TshKKOCTi. Ilpm 1boMy MIrjycTtaT MoOKHA
3aCTOCOBYBaTH Y TAIlI€HTIB, AKI HE MOXYyTh abo He Oaxarorh mnpuiimatu O3T,
eNIrJycTaT K TepIna JIHiA Teparii abo sSK IPOJOBXKEHHS Teparmii Mmicis 3aKiHYeHHs
O3T.

JlomatkoBo Oyno TpoaHATI30BaHO PEECTPALIMHUIA CTaTyC 3a3HAYCHHUX
nikapcekux 3aco0iB y CIIA 3a nanuMu YTpaBiIiHHSIM 3 TUTaHb XapuyOBUX MPOIYKTIB 1
nikapcekux 3aco0iB CIHIA (U.S. Food and Drug Administration, FDA) ta B
€BponeicbkoMy CcO031 3a JgaHuMu €Bpomeiicbkoi Meamunoi arenmii (European
Medicines Agency, EMA). Emirnycrar (Cerdelga) mokazanuii nais TpHUBAJIOTO
JIKyBaHHS JIOPOCIHMX TAIllEHTIB 13 XBopoOoto ['ome tumy 1, ski € TOBUIBHUMH
metabomizatopamu (PM), mpomixkanmu (IM) a6o mBuakumu metadomizaTopamu (EM)
CYP2D6'%!°,  Tlepen mnouarkom Tepamii emirmycraroM HEOOXiZHO —IPOMTH
reHotunyBaHHs 1moa0 CYP2D6 nins Bu3HaueHHs crany merabonizmy CYP2D6. 1o

18 https://www.accessdata.fda.gov/scripts/cder/daf/index.cfm?event=overview.process&var AppINo=205494
19 https://www.ema.europa.eu/en/medicines/human/EPAR/cerdel ga
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CTOCY€ThCs JIIKyBaHHS xBopoOu ['omie 1 Tumy, To Mirmycrat (Zavesca) rmoka3zaHuil y
BUTJISIZII MOHOTEpamii s JIKYBaHHS JOPOCIUX TMAIIEHTIB 3 JIETKUM/CEepeTHIM
CTYINEHEM TSLKKOCT1 XBopoOu ['omie 1 tumy, Ay sikux pepMeHTHa 3aMicHa Tepartis He
€ TepaneBTUYHUM BapianTom>" 2!,

Boanovac HeoOX1HO 3a3HAYMTH, 110 MijJ Yac mpoBejeHHs aepkaBHoi OMT 3a
CKOPOUYEHOIO TIPOIEAYPOI0 YIOBHOBAXXEHUN OpraH KepyeThCsS PEKOMEHIAIISIMU
HacTaHOBH «/lep:kaBHa OlLlIHKa MEAMYHUX TEXHOJOTIH AJid JiKapchbkux 3aco6iB» CT-H
MO3VY 42-9.1:2021, 3arBepaxenoi HakazoM MO3 Vkpainu Big 29.03.2021 Ne 593
(mami - Hacranosa)?’. Sk 3asHaueHo y HacTaHoBi, sika 3rigHo mynkry 4 IMopsaky €
HOPMAaTHBHHUM JIOKYMEHTOM, [0 MiCTUTh PEKOMEH/IAIII1 II[0/I0 MPOBEACHHS JePKaBHOI
OMT 3 ypaxyBaHHSIM BUTIAJIKiB, MIJCTaB AJIs 11 IpoBeaeHHs Ta (a00) BUIY 3asBICHOT
MEJMYHOI TE€XHOJIOT1i TOI[0, KOMIApaTOpoM Mae OyTH JIiKapchbKui 3acid abo iHIIa
MEJMYHA TEXHOJIOTiS TMOPIBHAHHSA, [I0 € TIOTOYHOI NPAKTUKOK JIIKyBaHHS Ta
HaNOUIbI MPU3HAUYBAHOIO Tepamielo B YKpaiHi, 1[0 IIMPOKO 3aCTOCOBYIOTHCS B
KIHIYHIA npaktuii. Kommnapatopom Moxke Oyt Oyab-sfika MEIUYHA TEXHOJOTIS —
JKapchKUil 3acid, MeauyHi BHUPOOHM, MEIWYHI Mpoleaypu aldo ICHXOJOTIuHI
BTpY4YaHHSI, TIpOMEHEeBa Tepamis, Qi3ioTeparis, XipypriuHi MpoUeaypd, TOpaau
(HampuKyIaa, MO0 MPUIHHEHHS KYPiHHS) Ta MOETHAHHS MEIWYHUX BTPY4YaHb, IO
POBOASATHCS OJJHOYACHO 200 MOCIIOBHO, a TAKOK MPUPOAHUM nepedir 3aXBOPIOBaHHS
(6€3 akTUBHOTO JIIKYBaHHS ).

CraHoM Ha Jary TMIATOTOBKM BHUCHOBKY  YIIOBHOBaXXEHUM  OPraHoM
NpEeJACTaBHUKK CyOCTpaT peayKiiiHoi Tepamii (MIIycTar Ta eJirIycTar) He
3apeecTpoBaHi B YKpaiHi, TOOTO BOHM HE € TMOTOYHOI MPAKTUKOIO JIIKYBaHHS Ta
HaWOLIBII TPU3HAUYBAHOKO TEpaIi€co B YKpaiHi.

Sk 3a3Ha4eHO B YHI(piKOBaHOMY KJIIHIYHOMY IPOTOKOJII TIEPBUHHOT, BTOPUHHOT
(cmerianmizoBaHoi), TPETUHHOI (BHUCOKOCIICIIAII30BaHO1) MEAWYHOI  JOTIOMOTH
“XBOPOBA TI'OIIE”, 3arBepmxenuit Hakazom MO3 Ykpainu Big 19.08.2015 Ne529,
CrieliajgbHe JIKyBaHHS MAI€EHTIB 3 XBopoOor ['ome tumy 1 Ta 3 3miliCHIOETHCS 3a
noromoroo @3T. 3a HEOOXITHOCTI MPU3HAYAETHCS CUMIITOMATUYHE JiKyBaHHS. [Ipu
xBOpoOi ["omre Tumy 2 mpu3HaYaOTh MIATPUMYIOUE JTIKYBaHHS.

BianoBigHo 10 maHuX, HagaHUX y 1oaaTtky a0 aucta MO3 Big 16.02.2022 Ne 25-
04/4617/2-22, cranom Ha 2022 pik KUIBKICTh Mali€HTIB 3 XBopoborw [ome tumy 1
ckmagae 65 oci6 (51 mopocamx 1 14 mireid), sKi OTPUMYIOTH IMIrJIOLEpasy,
BeJaronepasy aibga, Taririonepasy anbda.

Takum uwmHOM, BpaxoBywuun pekoMeHnamnii HactanoBu, peneBaHTHUMH
Komnaparopamu st aepkaBHoi OMT 3a ckopoueHo0 MpoLeayporo, ika IPOBOIUTHCS
JUISL OIIHKH TTOPIBHSUTAHOT KIIIHIYHOT €(DEKTHUBHOCTI, OE3MEKH Ta BIUIMBY Ha OFOIKET
Tayiraonepasu anbda st JTiKyBaHHS XxBopoOu ['ome Tumy | Ha OCHOBI BIAKPHUTOI
iHbopMmarlii € came Benardronepaza anbda, iMmirmonepasa. BimmoimHo Oyio

20 https://www.accessdata.fda.gov/drugsatfda_docs/label/2014/021348s0101bl.pdf
2! https://www.ema.europa.eu/en/medicines/human/EPAR/zavesca
22https://www.dec.gov.ua/wp-content/uploads/202 1/omt/Attitude_v1.pdf
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chopMynbOBaHE KJIiHIYHE NMUTAHHA: BUBYUTH KJIIHIYHY €(QEKTHUBHICTh Ta Oe3MeKy
TaJITNIIoNepa3u ainb(a MOPIBHSIHO 3 BeJaArjrolepa3olo aidbda, IMITINEpa3on Mpu
JikyBaHH1 XBopoOu ['ome tuny 1 y qopocnux Ta AiTeu.

JocaipkyBana monmyJsilifa - 10pociii Ta 1iTu 3 XxBopoOoto ['omie 1 Tumy.

JocaipkyBanuii JikapcbKuii 3acié — Tanirironepasa ajibda.

Jlikapchbki 3aco0u nopiBHSIHHSA - BeJarolepasa ajibda, iMirironepasa.

OcHOBHI 10c/IiIZKyBaHi pe3yJbTaTH — KUJTBKICTh TPOMOOITUTIB, KOHIICHTPAIT1S
reMOTJIO0IHY, PO3MIpP CEJIE31HKH 1 MEYIHKHU, KICTKOBUM OUTb, KICTKOBI KpU3H, MOOIUH1
e(eKTH.

[Nomyk nanux mposeneHo B Oazax nanux PubMed, The Cochrane Library
Database, Prospero, Trip Database. Poku myOmikariit 3 2012 p. — no 2022 p., nomyk
jitepatrypu OyB OOMEXKECHMM aHIJIOMOBHHMMH CTATTSMH Ta ITOBHOTEKCTOBUMU
nyOnikamisimu. Kpurepii BKiIOYeHHS: cUCTEMaTHUYHI OIJISiAM Ta/abo MeTa-aHali3u
paHA0MI30BaHUX KOHTPOJIbOBAHUX JIOCTIKCHbB, MPOCTICKTUBHUX Ta PETPOCTIEKTUBHUX
oOcepBalliiHUX JOCIIPKeHb 3 BUBYCHHSIM €(EKTUBHOCTI Ta O€3MEKH IMITIIIOIEpa3H
MOPIBHSHO 3 BEJIarIolepas3oro aibda, Taairionepazor aabda 1Jis JIIKyBaHHS XBOPOOH
l'ome 1 Tuny. Kpurepii BUKIOYEHHS: JO0CHIDKCHHS (apMaKOKIHETHKH Ta
dbapMakoIMHAMIKH, JOKJIIHIYHI JOCIIKEHHs, PaHIOMI30BaHI Ta HEpaHJI0MI30BaHI
JTOCJIJPKEHHSI, BIICYTHICTh MPEJICTABICHUX PE3yJbTAaTIB JOCIIIKEHHS, JOCIIIKESHHSI,
omyOJIiKOBaHI HE aHTIIIHChKOIO MoBow. KimiouoBi 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.
3actocoByBasnch hinbTpu: Meta-Analysis, Systematic Review, full-text, English.

3a maHUMH YOTHPHOX 0a3 Oyino BusiBieHo 22 1wmrar. Ilicims BUKITIOYCHHS
nyOJikaTiB, BUYMTKH 3aroJIOBKiB Ta aOCTpakTiB Ta TMEPEeBIPKM BIAMOBIIHOCTI
nyOJTiKkaIii BU3HAYEHOMY KJIIHIYHOMY IMUTAHHIO OYB 0OpaHUN CUCTEMaTUYHUN OTJIS
paHI0MI30BaHUX Ta KBa31paHIOMI30BaHUX KOHTPOJIbOBAHUX JOCITIKCHB (BKIIOUAIOYH
BiIKpUTHX JIOCHiIKeHb Ta mepexpecHux pociimkens) Shemesh E et al., 20157,
METOI0 SIKOTO OyJ0 y3araJibHeHHS HAasBHUX JOCTYMHHUX JaHUX PaHIOMI30BaHUX
KOHTPOJIbOBAHUX JOCIIKEeHb 1070 edekTuBHOCTI Ta Oe3neku D3T ta CPT mis
JIKyBaHHS JIOPOCTUX Ta JiTed 3 xBOopoOow ['omie Oyab-SKOro CTyMEeHS TSIKKOCTI
3aXBOPIOBAHHSI.

HocnimkyBanack kiiHigyHa edextuBHICTh Ta Oe3sneka D3T (Oyap-axkoi 103m)
nopiBasiHO 3 CPT (O6ynp-saxoi qo3m); komOiHoBana Tepamisi CPT Ta @3T mopiBHSIHO 3
moHotepamnieto O3T; O3T abo CPT, abo xombOiHatis (y pi3HUX 103aX) TOPIBHIHO 3
BIJICYTHICTIO JIIKYBaHHS; MOPIBHSHHA PI3HHUX JiKapchkux 3aco6iB @3T mix coboro;
MOPIBHIHHS Pi3HUX Jikapchbkux 3aco0iB CPT. [lata ocrtanHboro momyky B Peectpi

23Shemesh E et al. Enzyme replacement and substrate reduction therapy for Gaucher disease. Cochrane Database of Systematic Reviews 2015, Issue 3.
Art. No.: CD010324. DOI: 10.1002/14651858.CD010324.pub2
https://www.cochranelibrary.com/cdsr/doi/10.1002/14651858.CD010324.pub2/full#CD010324 -sec-0042
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JOOCIIIDKEHb  BPOJ)KEHHX MOMMHJIOK MerabonizMy KokpelHIBCbKOi rpynu 3
MYKOBICIIUJI03Y Ta TEHETUYHUX po3naaiB: 7 cepmus 2014 p.

B nanuit cucrematuunuii orssg Oyno BkiatoueHo 8 K], 3 vux 6 KJI BuBuanu
edextuBHIicTh Ta Oe3neky P33T y mamieHTiB 3 xBopoOor [ome (de Fost, 2007 -
MOPIBHAHHA 103 Mirmonepasu; Gonzalez, 2013 - mopiBHSHHS 703 BeJarirolepasu
anbda; Grabowski, 1995 - anrmonepaza vs imirmonepasu; Kishnani, 2009 -
IMITJIIOIEpa3a KOXKHI 2 THXKHI VS IMITonepasa KoxHi 4 TwkHi; Zimran, 2011b -
MOPIBHSAHHA A03 Tamirmoonepasu anbda; Ben Turkia, 2013- imirmronepasa vs
Benarmonepasa anbda) tTa aBa KJI, B skux BuBuanu edextuBHicTh Ta O6e3nexky CPT
(Elstein, 2007 - mirmycTar vs iMmirmronepasa vs ix komo6inaris; Schiffmann, 2008 -
komOiHas mirnycrary Ta 3T vs monotepamnig 3T y naiieHTiB 13 XBopoboto [orre
3 Tumy). ABropamu myoOimikaiii He OyJ0 3HaWJIeHO IUIae00-KOHTPOJIbOBAHUX
JIOCJII)KEHD.

Bci K]I 6ynu pannomizoBani, numie oana myosikaiis (Grabowski, 1995) mana
HU3BKHI PU3UK yIIEpPEeKEHHS 3a BCiMa OIIHIOBAaHUMH MapaMeTpamu (paHIoMizallis,
NPUXOBYBaHHS PO3MOALTY, 3aCTIIUICHHS, HEMOBHI JaHl MPO PE3ylbTaTH Ta pPO3MIp
JTOCJTIJIPKEHHS ).

llepsunni kinyesi mouku egpekmugHocmi BKIIOYAIIN YaCTOTY MOOIYHUX €(EKTIB,
KOHIIEHTpAIIlsl TeMOTJI001HY, KUIBKICTh TPOMOOIIMTIB, PO3MIP MEYIHKH Ta CEJE31HKHU.
Bmopunni xinyesi mouku eghexmusnocmi: 3MiHa piBHS 6i0MapKepiB (XITOTPpUO3UAA3H,
CCL18-PARC, anriorensun-neperBoprotwoudoro depmenty (AIID), piBHI Kucioi
docdarasu, pesucrenTHoi 10 TapTpaty (Tartrate resistant acid phosphatase, TRAP)),
gacToTa 0OJIF0 B KICTKaX, YaCTOTa SIBUII KICTKOBOi KpHU3H (TIOJii, MPU SIKUX BUHUKAE
CUJIBHUH O11b yepe3 iH(PapKT KICTOK), TOKa3HUKH IIUIBHOCTI KICTKH.

Pesynpratit momo yactoTH moOiYHMX e(eKTiB, KOHIICHTpaIlli reMorjiooiny,
KUIBKOCTI TPOMOOIIMTIB, pPO3MIpy TI€YIHKM Ta CeJe31HKH, PIiBHI OloMapkepiB
(xirotpuosunazu, CCL18-PARC, AII®, TRAP) Ta KicTKOBUX CHMITOMIB (4acToTa
00JII0 B KICTKaxX, 4acTOTa SBHII KICTKOBOI KPHU3H, TMOKA3HUKH IIUTBHOCTI KICTKH)
npeacTaBieHi y Tabuii 1.

Tabmums 1. Pe3ynbrat 32 OCHOBHUMH BU3HAYCHUMHU Y CHCTEMAaTHIHOMY OTJISIT1
KIHIIEBUMH KJIIHIYHAMH TOYKaAMHU JTOCTiKEHB 110,10 epekTuBHOCTI Ta Oe3nexku 3T

HocaigxyBani Kuainiuni xocaimxkennsa
napaMeTpu
ABTOpH, Zimran, de Fost, 2007 | Gonzalez, 2013 | Kishnani, Ben Turkia, 2013
TPHUBATICTh 2011b Ka - 12 2009 KJI - 9 micsmis
JOCHIHKEHHS MICSI[IB K - 12 micsmiB | KI - 24
KO - 9 MICSI[IB
MICSI[IB
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JlikyBaHHS TANICIIONE | IMITTIONEpa3 | Benmarionepasa | imirmornepa | imirmrorepasza 60
paza anbda | a koxHI 4 [ ambda 45 Om/kr [ 3a koxHI 2 | OL/KT Vs
30 Om/kr | ki abo |vs 60 OJI/kr | TkHI Vs | Benmariomepasa
Vs 60 | xoxHi 2 | koxHi 2 THokHI | imirmoniepa | anbga 60 OJl/xr
Ol/kr THXKHI 3a KOXHI 4 | KOXHI 2 THXHI
KOXKHI 2 THKHI
THIKHI

[MamienTn 34 11 popocmux | 25 nopocnux ta | 102 34 nopocnux Ta
JOPOCIUX | TAIlIEHTIB, JUTEH, SIK1 | TOPOCIUX JiTei, K1
MalieEHTH | 5Kl Oynu | panile HE | MalIEHTH, paHiie HE
13 cTaOUIbHI Ha | OTpUMYBaIH AK1 Oynu | oTpuMyBaIu
XBOPOOOIO | mOTMEpenHid | JIIKyBaHHS CTaOUTbHI Ha | JIIKYBaHHS
lNomre 1 | Tepamii xBopobu ['omy | monepenniit | xBopoou ['omre 1
TUIy, $K1 | XBOpoOu 1 Tumy Teparii THITY
panime He | ['ome 1 Tumy XBOpOOH
OTpPUMYBaN I'omre 1
u TUITY
JIKyBaHHS

[To61yni epextu | 23 - HE Oyno | 18 B YYacCHUKIB, 5Kl
YYaCHUKH OTICaHO CEpUO3HHUX | OTPUMYBAIIA
HOBIIOMMI [IOB’SI3aHUX 3 | HOOIYHUX BeJIarIIoIepasy
u npo 137 JIKYBaHHSIM edextiB (13 | anbda, BUHUKIH
MOGIYHUX peakiriif y 33 | Tpu  cepio3HUX
edekTiB TINEPUYYTIIMBOCT | YYACHUKIB Y | MOOIYHHUX
(12 y rpymi 1200 cepio3HUX | TpyIi edekTH
30 Ol/kr 1 MOOIYHUX HDY31H (asepriunmii
11 y rpyni e(heKTiB, SK1 | OIMH pa3 Ha | IepMaTHT,

60 OJI/xr). 3arpoKyBaIn JIBa TUXKHI; 5 | TIOJ0OBKECHUIA
Jocmigauk KHUTTIO. y 62 | aPTT 1, y
u [I’sTHAOUATE 13 | YYaCHUKIB y | TUTUHU 0e3
Kiacudiky 25 ydacHuKkiB (6 | rpymi HEBPOJIOTIYHOTO
BaJld  BCI y rpymi 60 | iHbY3iH aHamuesy, 15-
M00IYHI OJMHUIIL/KT 1 9 | OIMH pa3 Ha | XBUIMHHUN
edeKkTn sK y rpyni 45 | yotupu reHepalli30BaHU
JIerki  abo OJIMHUIIB/KT) THKHI). " TOHIKO-
MOMIpHI Ta MaJIu Konen He | KIOHIUHUI
TUMYACOBI. NpUHANMHI OyB Hamaja  Bigpaszy
Haituacri oauH moOiyHMi | kmacudikoB | micas  iHY3II).
mie epexT, 3 SKuX | aHui VYei Oynu
crioctepira 14 Oynu | AOCTINHWKA | BU3HAHI SK TaKi,
JIUCS knacudikoBaHi | MU SK | [0 HE I0B’sI3aHl
HygoTa 1 K MMOB’SI3aHUM 3 | IOB’SI3aHUN |3 JIKyBaHHSM.
TOJIOBHUH iHYy3i€to. 3 iH]y3iero. | [TonibHa

OLIb. B Hait6unbim Browma, 4acToTa

OJIHOTO NOIINPEHUMHU najiiHHA NOOIYHUX
y4acCHHUKA 3 Oynu TOJNOBHHM | KOHLIEHTpAI] | €(eKTiB,
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KOXKHOT OLIb, i OB’ I3aHUX 3
rpynu Ha30(apuHriT, | reMoryiodiH | mpuiioMoM
JI03YBaHHS TpaBMaTH4HI y, 3HIDKCHHS | pernapary
PO3BUHYIH VIIKOJDKCHHSI, | KUTBKOCTI (OLTBIIICT
cs peakiii apTpanris, TPOMOOIWTI | MOB’A3aHUX 3
rinepayTI Kalleb, B i | indy3iero), Oyma
UBOCTI, JTUXOMAaHKa, 30UIBIICHHS | 3apeeCTpOBaHA
IpUYOMYy B 3araMoOpOYeHHS | pO3MipiB JUIs JIBOX
OJIHOTO 3 , 3aKJIAJCHICTH | CEJIe31HKU JOCTIHKYBAaHUX
HUX HOca, TpuI, OuTh | (Bce e | JIKapChKUX
criocrepira y  KICTKax 1| moB’si3aHo 3 | 3aco0iB (8 3 17
nacst ITOJIOBKECHU I MOTIPIIEHHS | YYaCHUKIB y
peaxiis AKTHUBOBaHUU M abo | rpymi
rinepayTI YaCTKOBUH porpecyBa | BelarionepasH,
WBOCTI TPOMOOTIJIACTUH | HHAM 6 13 17
HEraliHOTO OBUU yac | 3aXBOPIOBAH | yYaCHUKIB y
TUIlY, a Yy (aPTT). HS) Oynu | rpymi
HIIOTO - OuTBII IMITJTIOIIEpa3H).
peaxiist gyactumu B | OIMH  Y9aCHHK
rinepuyTiI rpymi, siKa | Tpynu
MBOCTI, OTpHMYBaja | IMITIIIOIIEpa3H
OIIOCepeaK 1HOy31i BIJIKJIMKAB 3rO1y
OBaHa KOJKHI Ha ydacth y K]
TYYHUMU YOTUPHU yepe3 MHOKHHHI
KJIITHHAMH THKHI. peaxkiii Ha
Hpy3it0
Konnentparris cepen HE HE Oyno | He HE Oyno
Hb MaIieHTIB | cmocrepirayi | CyTTeBOi criocTepiraia | BUSBIICHO
JBOX TPYII | ocst PI3HHIII B | ocst CYTT€EBOT PI3HHMIII
He  OyJio | CTAaTHCTHYHO | KOHIIEHTpaIlil CTAaTUCTAYH | MDK
CTAaTUCTUY | 3HAYYIIOT reMoTJIO0IHY 0 3HAYYIIOi | IMITJIIOIIEPa30r0
HO PIBHHIII MDK | cepen ycix | pizammi Mk | 60 OJl/kr 1
3HAUyIOl | Tpynamu NAIIEHTIB JBOX | IpylaMu BeJIariroLepas3o
PI3HHIII (MD 2,77, | rpyn (MD 0,02, [ (MD 0,43, amepa 60
(MD -0,59, [ 95% CI Big - | 95% CI Big - | 95% CI Bix - | OJI/Kkr koXkHI 1Ba
95% ClI Bin | 1,88 mo 7,41) [ 1,05 mo 1,09),|0,22 no | TmxHi (MD 0,15,
-1,58 1o Tak 1 micas | 1,08) 95% CI Big -0,
0,40) BUKJIIOUEHHS 55 nmo 0,85),
JIBOX YYaCHUKIB HaBITh SIKILIO
6e3  xBOpOOHM YYaCHHMKIB 3
[omre, sixi Oynu CIUIEHEKTOMIEIO
MTOMUJIKOBO B aHaMHe31 0yJ0
BKITIOUYEHI y BUKJIIIOYEHO 3
nane KJ[ (MD - aHanizy
0,04, 95% CI
Bigz -1,16 1o

1,08)
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KinbkicTb cepen HE HE Oyno | He He OyI0 CyTTEBOT
TPOMOOIIMTIB MAIiEHTIB | CrIOCTepirayl | CTAaTUCTHYHO criocrepirai | pi3HMLI MDK
JIBOX TPYII | ocs 3HAYYIOT ocs JBOMa TpyIIaMH
He  Oyno | craTucTUYHO | pi3HMLI  cepen | cratuctuun | (MD -46,37,
CTAaTUCTUY | 3HAYYIIOT namiesTiB 180X | o 3Hauymoi | 95% CI Big -
HO piuni ™Mbk | tpyn  (MD - | pisHumi mix | 104,13 110
3HAUyLol | rpynamu 11,00, 95% CI | rpynamu 11,39), xomu B
pi3HUII (MD 18,60, | Bix -48,39 gm0 | (MD 5,85, | anaini3z Oynu
010 95% CI Big - | 26,39). 95% CI Bix - | BKIIOYEHI BCl
kimpkocti | 11,02 10 | AHanoriaHui 30,28 JI0 | ydacHUKH
Tpombonu | 48,22) BHCHOBOK 41,98) IOCIIIIHKEHHS.
TiB (MD - 3aJIMIIAECTHCS, Onnaxk, KOJIA
20,36, 95% KOJIN IBOX YYaCHUKHU 3
Cl Bim - yYacHUKIB  0e3 CIUIEHEKTOMIEIO
46,59 1o xBopobu [omre B aHaMHe31, Oynu
5,87) Oymo BHUKJTIOYEHI1 3
BUKJIIOYEHO 3 ananizy (20 13 34
ananizy (MD - 3apeecTpoBaHUX
12,32, 95% CI yugacHukiB; 10
Big -50,04 1no YYaCHHKIB 3
25,40) KOXHOI  Tpymnu
JIKyBaHHS),
criocrepiraiacs
3HaYHA PIZHMIA
Ha KOPHUCTh
IMIrTIOTIEpa3u
(MD -79,87,
95% CI Big -
137,57 1m0 -
22,17)
Po3mip neuinku | cepen cepen HE Oyro | cepen HE Oyno
[MAIIEHTIB | ITAI(i€HTIB CTAaTUCTAYHO [MaIl€HTIB BUSBJIEHO
JIBOX TPYII | ABOX IPYI HE | 3HAYYIIO] JIBOX TPYH | CYTTEBOI pi3HHUIIL
He  Oyno | Oymo pi3HuUII MDK | HE Oyno | Mbk  rpynamu
cratuctuy | cratuctuuHo | rpynamu  (MD | ctatuctuun | (MD-40,75, 95%
HO 3HayyIol 255,03, 95% CI | o 3mauymoi | CI Big -243.,44
3Hauymoi | pi3aumi (MD | Bin -184,89 no | pi3Hui 1o 161,94)
PI3HHIII 23,00, 95% | 694,95). (MD -0,01,
(MD -|Cl Big - | Anamoriunuii 95% CI Bifx -
190,44, 169,54 o | BUCHOBOK 0,10 bi (o)
95% ClI Bix | 215,54) 3aJIMIIAETHCH, 0,08)
-503,04 no KOJIU IBOX
122,16) yYacHUKIB  0e3
xBopoOu [ome
Oyno

BUKJIIOYEHO 3
aHanizy (MD
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264,85, 95% CI
Big -206,68 1m0
736,38)

Posmip cepen cepen HE Oyro | cepen HE Oyno

CeJIe31HKHU NAIiEHTIB | maImieHTiB CTATUCTUYHO TIAIIEHTIB BHSIBJICHO
JIBOX TIpYII | ABOX I'PYIl HE | 3HAYYILOL IBOX TIpPYyI | CYITEBOI MDK
He  Oyno | Oymno pi3HUII MDK | HE oyno | rpynamu  (MD-
cratuctuy | cratuctuuHo | rpynamu (MD - | ctatuctuun | 209,67, 95% CI
HO 3HAYYMI01 243,67, 95% CI | o 3mauymioi | Bin -549,23 1o
3Hauymoi | piauui (MD | Bin -1170,29 no | pi3uuui 127, 89)
pi3HHUII -76,20, 95% | 682,95). (MD -0,39,

(MD Cl Big - | Asamoriunuii 95% ClI Bix -
175,24, 211,09 JI0 | BUCHOBOK 0,60 1o
95% CI Bix | 58,69) 3aJIMIIAECTHCS, 1,38)
-74.41 no KOJIH JIBOX
424.,89) YY4acCHHUKIB  0e3

xBopobu [omre

Oymo

BHUKITIOYEHO 3

aanizy (MD

261,51, 95% CI

Big -1201,05 mo

678,03)

XiroTpuo3uaasa | cepen cepen YYaCHHUKHU 3] - He OyJI0 CyTTEBOT
MHaIicHTIB | ITAII€HTIB MIATBEPIKEHO PI3HHIII MDK
JBOX TPYII | ABOX TPYIl HE | 10 XBOPOOOIO rpynamu  (MD
He  Oyno | Oymno I'omre, SIK1 1,069, 95% CI
CYTTEBOI CYTTEBOI oTpumyBainu 60 Bin —7,446 1o
pI3HMII Y | pi3HHUIIL y | Od/kr 9,583) abo
3HIDKEHH] | 3HWKEHHI BeJIarIIoIepasu CCL18-PARC
piBHs piBHS anbpa  KOXKHI (MD 146, 95%
XITOTPIO3M | XITOTpio3uja | ABa THOKHI, CI Big —189 no
nazu (MD | 3u (MD | manmu  OimbIIui 480)

12,26,95% | 10,76, 95% | BincoTOK

CI Big | CI Bif | 3HWOKEHHS (BiX

-7,07 g0 |-17,17 IO | BUXITHOTO

31,59) 38,69) piBHS)
AKTHUBHOCTI
XITOTPi03HU1a31

B IUIa3Mi KpOBi
HOPIBHSHO 3
MamieHTaMu, sKi
OTpUMYBAJIU

BeJIarIoLepasy
anbda 45 OLl/kr
(MD 22,61,
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95% CI Binx 7,65
no 37,57)
CCL18-PARC cepen - YYaCHUKH 3 - He OyI10 CyTTEBOT
HAIli€HTIB HiATBEPHKEHO pi3HUII MDK
JIBOX TpyIl 10  XBOpoOoOO rpynamu  (MD
He  Oyio Tomre, K1 146, 95% CI Bixg
CYTT€BOT oTpumyBainu 60 —189 o 480)
pi3HUII Yy Ol/kr
3HIDKCHHI BeJIarIIoIepasu
pIBHS anbpa  KOXHI
CCL18- JiBa THOKHI,
PARC Malld  OUTBITTAH
(MD 8,93, BIZICOTOK
95% CI Bix 3HUKEHHS  (BIX
—4.81 1o BUXITHOTO
22,67) pisust) CCL 18-
PARC (MD
16,70, 95% CI
Bigz 1,51 1o
31,89)
AIlD - Hagsnai gadi | - - -
HE
JTO3BOJIAIIN
BKITFOUUTH 1X
y
CUCTEeMaTUYH
WU OTJISAN
TRAP - - - HasBui mami | -
HE
JT03BOJIAIIN
BKJIIOUUTH
ix y
CUCTeMaTU4
HUH OIS
KictkoBi HE cepen BUMIPIOBaHHS - -
CUMIITOMH [MOBIAOMJIS | ITAI(I€HTIB MiHepaIbHOT
(dacToTa 00JItO B | IOCH  MPO | ABOX I'PYIl HE | IIUTBHOCTI
KICTKax, 4acToTa | MOTipIIeHH | 0ymno KICTKOBO1
SBUIIl KICTKOBOI | o CyTTEBOT TKaHUHU Oynu
KpU3H, mitbHOCTI | pi3HuLi (MD | 3adikcoBani,
IMOKa3HUKH kictkoBoi | 8,40, 95% CI | ane He Oymu
MIUTBHOCTI TKaHUHHU B | Big -8,65 [0 | YaCTHMHOIO
KICTKH) JKOIHIN 13 | 25,45) 3asIBJIEHUX
nuler 1 He
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rpyn HOBITOMJISUTHCS
JTIKyBaHHS y
MEPIIOKEPETi

VY npoananizoBaHomy cucteMaruunoMy oriisiai Shemesh E et al., 2015 takox
HaBeneH1 nadi moao CPT 3a pesynbratamu K] Elstein, 2007 ta Schiffmann, 2008.
Onnak BpaxoByrouu, 1o y gociiymkeHHl Elstein, 2007 BuBuanach KiiHIYHA
e(eKTUBHICTb Ta Oe3IeKa MIrIycTaTy MOPIBHAHO 3 IMITIIIOLIEPa30t0 ad0 MOPIBHAHO 3 iX
KoMOiHaIri€ro, a y gocaimxenHi Schiffmann, 2008 - kom6inartis mirnycraty tTa ®3T vs
moHoTepariss ®3T y marieHTiB 13 xBopoborw ['omie 3 Tumy, 1Mo HE € peJeBaHTHUMHU
00’€KTaMu 010 AOCIIKYBAHOTO MUTAaHHS AaHoi aepxkaBHoi OMT 3a ckopoueHoro
IPOIEYPOI0 B YaCTHHI TOKA3aHHS JJIs 3aCTOCYBaHHS Ta KOMIIapaToOpiB, 3a3HaYCHI
PE3YJIBTaTH HE TPEJICTABIISIOTHCS Y BUCHOBKY YITIOBHOBa)XEHOTO OpraHy. JlogaTkoBo
HEOOX1IHO 3BEpPHYTHU yBary, 1o apropamu myounikauii Shemesh E et al., 2015 ne Oyno
3HAlAEHO SK IUIane00-KOHTPOJIbOBaHUX JociaypkeHbh ®O3T, Tak 1 KIHIYHUX
JTOCHIJDKeHb 3 Oe3MocepeNHIM TPSMUM TOPIBHSHHAM Tajirironepasu anbda Ta
BH3HAYCHUMH KOMIIapaTOpaMu BeJarimolepasa anbda, iMmirmaronepasa (anri. head-to-
head trials). Pe3ynbraTu mnpeicTaBieHO aBTOpaMu MyOJiKalii y BHUIVISAL OMHCY
JOCIIHKeHB 0€3 y3arajabHCHHS pe3y/IbTaTiB 3a JIONMOMOTO0 MPOBEJACHHS MeTa-aHaTi3y,
MEPEKEBOr0 METa-aHali3y.

OTxe, 3a BHUCHOBKaMHU aBTOPIB CHCTEMATHYHOTO OTJISAY s BHOOPY cepen
TPhOX CXBAJICHMX TMpPEJICTaBHUKIB (EepMEHTHOI 3aMicHOI Teparii, JJdOKa3u
PaHIOMI30BaHUX KOHTPOJIBOBAHMX JOCIIIKEHb CB1IUaTh MPO Te, 110 Y MAIlEHTIB, K1
paHillie He OTPUMYBAJIHU JIIKYBaHHs, a00 MIC/IsI MepepBHU B JIIKYBaHHI JOBIIE OIHOTO
POKY, 11l MpeTnapaTy € KIHIYHO €KBIBAJICHTHUMHU MPOTATOM IIEPIIOTO POKY JIIKYBaHHS
I0JI0 TIABUINCHHS KOHIEHTpaIlli TeMOrjoOiHy Ta TPOMOOIMTIB Yy TAIli€EHTIB 3
LIUTOIICHIEI0, IIOAO0 3MEHIIECHHS CIUICHOMErajii Ta TelmaToMeraiii, a TakoxX IS
JOCSITHEHHSI 3HIMDKCHHS CHPOBATKOBHX OloMapkepiB, TaKMX SK XITOTpHO3WAa3a ado
CCL18-PARC. 3a Toii camuii mepios1 He BUSBICHO OYEBUIHUX BIAMIHHOCTEH y Ipodisi
0e3meku, 0COOIMBO MIOI0 PEAKITIN TIMEPUYTIIMBOCTI, OB’ A3aHUX 3 1H(]Y3i€10. ABTOpU
myOmikarmii poOJsiTh BUCHOBOK, IO 3a JAaHUMHU PaHIOMI30BaHUX KOHTPOIHOBAHUX
JOCIIHKEeHB, sIKI OYJIN PO3TIISIHY T Y CUCTEMAaTUIHOMY OTJISI/TI, HEMA€ KOIHUX JT0KA31B,
AK1 O MATBEpKyBaIH BUOIp OJHOTO JIKAPCHKOTO 3acO0y HaJ HIIKUM JJIS JIIKYBaHHS
TAIIEHTIB, SK1 paHillle He OTPUMYBAJIHU JIIKYBaHHS, 10 JIO3BOJISIE KIHIIUCTAM JIaBaTH
peKOMeHIaIlli malieHTaM, BpaxoBYIOUH HEMEINYHI MipKYBaHHS, HAIIPHUKIIAJI, BApTICTh
JKapChKOTo 3aco0y.

ITlinm dgac mpoeneHHs pAepkaBHoi OMT 3a CKOpOYEHOIO TIPOIETYPOIO
VIOBHOBO)XCHHM OPTaHOM IIPOBEJCHA OIlIHKAa METOJOJIOTIYHOI SKOCTI IMyOJriKaIii
Shemesh E et al., 2015 3a aganrtoBanum juctom ominku SIGN 50 (Methodology
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Checklist 1: Systematic Reviews and Meta-analyses)**. B cucreMaTuuHOMY OTJIsifi
BHUBYAETHCA YITKO BU3HAYEHE KJIIHIYHE MUTAHHA, KPUTEPIi BKIOYEHHS/ BUKIIOYEHHS
3a3HaveHl y myoOusikanii. [IpencraBnena iHgopMalliss Ipo MNPOBEACHUN BUYEPITHUM
MONIYK JIITepaTypHUX JKepes. JIBa He3aleKHUX €KCIIePTH MPOBEIH BiOip Ta OIIHKY
JOCIIPKeHb Ta IPOBENM BUIIYYEHHS JaHMX. BUKIIIOUEH1 JOCHIKEHHs MepepaxoBaHi,
MpPEICTaBIICH] BIIMOBIIHI XapaKTEPUCTUKN BKJIIOYEHUX JOCIIIXKEeHb. MeToooriuna
AKICTh BKJIIOUEHHUX JOCHIKEHb OL[IHEHA, BUKOPUCTOBYIOYM IHCTPYMEHT OLIIHKH
pusuKy ynepemkeHocti Cochrane Ta mopijomiieHa HaJIEKHUM YMHOM. OCKUTBKU METa-
aHaJi3 He MPOBOAMBCS, OL[IHKA T€TEPOr€HHOCTI MK JTOCIIIKEHHAMH HE MPOBOIUIIACK,
JUTSL OLIHKH YIIEPEIKEHOCTI 3BITHOCTI He OyayBanu giarpamy Boponku (funnel plot), y
CUCTEMaTUYHOMY OIJIAJll HE OOTOBOPIOIOTHCA KOMEHTapi MLI0J0 YHEPEIKEHOCTI
3BITHOCTi, OCKUIbKM B OIJIsiA BKJIIOYeHO MeHmie 10 AochikeHb; Mpo KOHQIIIKT
IHTEpEeCiB HE 3asBJICHO Ta HE 3a3HAYEHO JKEpea MiATPUMKH.

Taxkum umnom, myOmikaris Shemesh E et al.,, 2015 Binmoimae OUIbIIOCTI
kputepisim ouinku SIGN (2015), BcTaHOBIIEHA BUCOKa METOJOJIOTIUHA SIKICTh, PU3HUK
CUCTEMaTHUYHOI MOMWIKM B OTPUMAHUX Pe3yJibTaTaX He3HAYHUH.

3) naHi MO0 €KOHOMIYHOI JOULIBHOCTI B 4YacTHHI eeKTUBHOCTI BUTPAT
BUKOPHMCTAHHSA JIIKAPCHLKOro 3ac00y BIANOBIIHO A0 PEKOMEHJA0BAHOI NIKAJIH
rPAHUYHMX 3HAYEHb iHKPEMEHTAJbHOI0 NMOKA3HMKA e(eKTHUBHOCTI BUTPAT B
Ykpaini

Bignogiguo o n.7 Iopsiaky, nepxaBua OMT 3a ckopoueHO0 TPOIEaYPOIO HE
nepenbayae TPOBENEHHA  aHamizy e(eKTHMBHOCTI BUTpaT Ta  PO3pPaxyHKy
iHKpeMeHTanbHOoTo noka3zHuka edextupHocTi BUTpaT (ICER) B VkpaiHi.

4) naHi moOa0 pe3yJbTATIB €KOHOMIYHOI JOUIIBLHOCTI B YaCTHHI aHAJII3Y
BIUIMBY HA MOKA3HUKHU OIOKETY

Bignosigno no n.7 Ilopsaky, nepxkaBHa OMT 3a CKOPOYCHOIO TPOIETYPOIO
nependavyae MpoOBEJACHHS aHATI3y BIUIMBY Ha MOKa3HUKU OIOKETY B YKpaiHi.

3rinno 3 guctoM MO3  VYkpaiaum Big 20.06.2022 Ne25-01/13739/2-22
MEIWYHUMH TEXHOJIOTIAIMH TIOpiBHAHHA i JI3  Tamirmonepaza anbda €
BeJarmonepasa anbda, IMINIIONEpas3a, eJiriycTaT, MIMNIycTaT Ta HalKpaiia
nigTpumytoda teparnis (HIIT). Ilpote, BignoBigHo 10 HacTanoBu komMmapatopoM Mae
Ooytu JI3 abo iHIIa MeauYHA TEXHOJIOTiS TMOPIBHAHHS, IO € TTOTOYHOK MPAKTUKOIO
JIKyBaHHS Ta HaWOUIBII TPU3HAYYBAHOKO Tepamiclo B YKpaiHi, IO MIHPOKO
3aCTOCOBYETHCS Y KIIHIYHIA MpakTuill. B ToMy 4wmchi - BKIIOYEHI JO Taly3eBUX
CTaHAapTIB y chepi OXOPOHHU 3/I0POB'S, Ta B YCTAHOBJICHOMY TMOPSIKY 3aPEECTPOBAHI B
VYkpaidi s BIIMOBIIHOrO IOKa3aHHSA Ta JiHII JiKyBaHHSA. BpaxoByrouu Te, M0
BIJIMIOBITHO /IO MPOBEJICHOTO aHaI3y KIIHIYHOT €(PEKTHBHOCTI OyJIO BCTAHOBJICHO, 110
CUCTEMATHUYHHIA OTJISA HE MICTUTh pe3yibTaTiB kiiHiuHOI edexkTuBHOCTI HIIT, JI3

24 https://www.sign.ac.uk/what-we-do/methodology/checklists/
23
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eJIraycTaT Ta MIMJIyCTaT HE 3apeecTpoBaHl B YKpaiHi Ta HE BKIIOYEHI 10 Tady3eBHUX
CTaHJApTIB Y cpepi OXOpOHHU 37I0POB'sl, a OTHKE HE € MOTOYHOI MPAKTUKOIO JIIKYBaHHS
Ta HaHOUIBII NMPU3HAaYyBaHOIO Tepamnieto B Ykpaini, HIIT, enirmycrat Ta MirmycraTt He
MOXXYTbh PO3TJISJATUCS K MEIMYHI TEXHOJOTi MOPIBHAHHA JJIsl IPOBEICHHS aHaJI3y
BIUIMBY Ha TOKa3HUKU Oromxkery. Takox 3BepHeHHs MO3 VYkpaiHu He MICTUTH
1HOopMaIlii 1010 KUTBKOCT1 NAIIEHTIB, SIKI OTPUMYIOTh Ty UM 1HIIY T€paIio y “HOBOMY
creHapii”.

Sk moka3yroTh MDKHApOAHI MyOJiKalili peKoMeHallil BeJEHHS MAalll€HTIB 13
xBopo6oto ['omre Tumy 1, g0cBix Ta oprasizauis HagaHHS MEAUYHOI TOMOMOTH OO
BU3HAYEHHS BIANOBIAHOCTI KpuTepisim noyatky ®3T, oliHkU HEOOX1THOCTI MOAANbIIOT
Tepamnii Ta mia0ip A03M MaTh BiIOYBaTUCh B 1HJIUBIAYaJbHOMY TMOPSJKY 3
ypaxyBaHHSIM TMOTpe0 KOXXHOTO Tari€eHTta. 3a pe3ylbTaTaMH  KIIHIYHOTO,
7ab0paTopHOTO Ta IHCTPYMEHTAJIBHOTO MOHITOPUHTY  KOKHOTO naIfieHra
MYJbTUIUCHUIUTIHAPHOIO KOMICIEIO 13 KIIIHIYHUX €KCIEpPTIB MPUUMAEThCs PIIICHHS
I10JI0 MOKJIMBOCTI MEPEKITIOUYEHHS TAIlIEHTIB 3 OJTHOTO JIIKAPCHKOTO 3ac00y Ha 1HIIUM
(cepen npencraBuukiB O3T).

Otxe, BpaXxOBYHOYM HEBU3HAYECHICTH 1010 PO3MOAUTY MOTEHIIHHOI KUIBKOCTI
JOPOCIIUX TAIIEHTIB, SIKI MOXYTh OTPUMYBATH JIIKYBaHHS TaJIINIIONEPa30i0 anbda,
BeJarironepazon aibda Ta IMITIIONEpPa30ld B pamMKax ‘“HOBOTO CII€Hapioo” Ta
BIJICYTHICTh JAHUX IIMOJ0 KIIHIYHO IiJATBEP/KEHOI MOMJIMBOCTI TEPEBEACHHS
nalieHTiB YKpaiHU Ha Tepamiio Taiiriaronepa3or anbda y Hamanux MO3 Ykpainu
JOJIATKOBUX MaTepiaiaxX, pe3yJbTaTH aHali3y BIUIMBY Ha OIOKET Ta MOPIBHSHHSA 13
PEKOMEHJIOBAaHUMHU 3HAYEHHSMU IIKaTu BIUIMBY Ha OmOKET B YKpaiHi, He
IpEeJICTaBIEHO.

ToMy yrmoBHOBaK€HUM OpPraHOM OyJIO MPOBEIECHO PO3PAXyHOK BUTPAT HA OJIHE
BBEJICHHS Ta Ha piuHui Kypc 3actocyBaHHs 3T s nikyBanus xBopoou [Nome 1 Tumy
Ha ojHoro mnamieHTa (tabmuis 2). Po3paxyHku Oyno mpoBeaeHO BIAMOBIAHO 0
PEKOMEHIOBAaHUX /103, 3a3HAYCHUX B IHCTPYKIIAX ISl MEAMYHOTO 3acTocyBaHHs JI3, 3
ypaxyBaHHSM, IO CEPEIHs Bara JOpOCJIOro naiieHTa CTaHoBUTH 70 Kr, Bara JUTHHH —
30 xr. Bapricte JiKyBaHHS YyciMa JIIKApCBKUMH 3aco0aMu  pO3paxoBaHO 3
MaTeMaTUYHUM OKPYTIEHHSAM HEOOX1THOI KUTBKOCTI ()JIaKOHIB 10 IUJIOTO YUCia y OiK
301LTBITICHHS.

Tabnuns 2. AHani3 BUTpaT Ha OJIHE BBEJICHHS Ta Ha PIYHUN KypC 3aCTOCYBaHHS
®3T s nikyBanHs xBopobu ["omie 1 Ty Ha OJHOTO Talli€HTa

IMapameTp Taniraonepasa | Beaarawonepasa | Imirironepasa
ajabpa ajabpa
dopma BUNIYCKY Ta MTOPOILIOK MTOPOIIOK JJIst MTOPOIIOK JJIst
JNO3YBaHHS mioimizoBaHUN | pO3UHMHY IS MIPUTOTYBAaHHS
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JUISL PO3UYMHY 1H}y31id, 1o 400 | KOHUEHTpaTy
st iHpy3ii o | O[; 1 guakon 3 | 115 po3unHy
200 O/1; 1 MTOPOIIKOM Y 11t 1HDy31# 1o
¢dakoH 3 KapTOHHIM 400 0 o 1
MOPOIIKOM Y KOpoO1I1i a6o 5 dakoHiB
KapTOHHIM 3 MOPOIIKOM y
KOpOOI1I1 KapTOHHIH
KOpoOII1i
Cxema 3acTocyBaHHs, 60
OJl/xr
KpatHicTh BBeieHHS B piK 26
[ina 3a 1 ¢pnakoH, rpu* 10 230,00% 33 909,64% 30 888,85%
Hopocni
KinbkicTs ¢dakoHiB Ha 1 21 11 11
BBEJICHHS
Butpatu Ha 1 BBeneHHS, 214 830,00 373 006,04 339 777,35
IpH
Butparu Ha naiienta Ha 1 5 585 580,00 9 698 157,04 8834 211,10
piK, TpH
Jimu
KinbkicTs ¢dakoHiB Ha 1 9 5 5
BBEJICHHS
Butpatu Ha 1 BBeneHHS, 92 070,00 169 548,20 154 444,25
TpH
Butparu Ha narienta Ha 1 2 393 820,00 4 408 253,20 4 015 550,50
piK, TpH

25 1iHa 3 eNeKTPOHHOI CHCTEMH MyOIYHIAX 3aKyIiBeb BiAMOBIAHO 10 TOPriB 3a mpeamerom 3akymisii «IK 021:2015 — 33600000-6 ®apmareBTiIHA
npoaykiis (Imirmonepasa abo Tanmirmonepasa ansga, abo Benarmonepasa ansda 200 O abo 400 OJ)», 3amoBHuk — JI1 «MeauyHi 3aKymiBii
VYkpaiuu», 1orosip mpo 3akymismo Big 17.09.2021 Ne 09/209-09/2021: https://prozorro.gov.ua/tender/UA-2021-07-02-002838-c
26 11iHa 3 eNEeKTPOHHOI CHCTEMH ITyOIYHIX 3aKyIiBeb BiAMOBIAHO 10 TOPriB 3a mpeamerom 3akymisii «IK 021:2015 — 33600000-6 ®apmareBTiaHa
npoaykiis (Benarmonepasa anbgpa 400 O1)», 3amoBHuK — IIT «MenuuHi 3akymiBii YkpaiHu», Z0rosip mpo 3akymismro Big 19.11.2021 Ne 09/387-
11/2021: https://prozorro.gov.ua/tender/UA-2021-11-05-001186-b
27 1iHa 3 eNEeKTPOHHOI CHCTEMH MyOIIYHHX 3aKyIiBelb BIAMOBIAHO 10 TOPriB 3a mpeamerom 3akymisii «IK 021:2015 — 33600000-6 ®apmareBTHIHA
npoaykuis (Imirmonepasza 400 O1)», 3amoBHuK — J{IT «MenuuHi 3akyniBiai YkpaiHu», Z0roBip mpo 3akymismo Bix 13.10.2021 Ne 09/288-10/2021:
https://prozorro.gov.ua/tender/UA-2021-09-09-012777-c
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*¢ionosiono 0o aucma MO3 Vkpainu 6i0 09.06.2022 Ne25-01/12931/2-22 0ns nposedenHs
PO3PAXYHKIG 0YI0 BUKOPUCIAHO OCMAHHT OOCMYNHI 8APMOCMI TIKAPCOKUX 3AC0018 3a pe3yibmamamu
mopeis, npogedenux HII «Meouuni 3akynieni Ykpaiitu», w0 OOCMYNHI 8 eleKMPOHHIU cucmemi
nYOnYHUX 3aKyNieeb

BinnosinHo 10 mpoBeAeHUX PO3PaXyHKIB HA OJiHE BBeleHHs JI3 Tanirmtonepasza
anbga HeoOxiaHo 21 (riakoH Ha OJTHOTO JOPOCIOro MaiieHTa Ta 9 GIakoHIB Ha OJIHY
IUTUHY, 110 y BapTicHOMy BuMipi (26 BBenenb) ctaHoBUTH 5 585 580,00 rpH Ta
2 393 820,00 rpH B yacoBoMy ropu3oHTi Ha 1 pik BianoBigHo. Ha oxne BBeaeHus JI3
BeJaronepasa aibda HeooximHo 11 ¢akoHIB Ha OJTHOTO JOPOCIOTO MalfieHTa Ta 5
¢dbakoHIB Ha OJIHY AWTHHY, IO y BapTicHOMY BuMIipi (26 BBeJEHb) CTAaHOBUTH
9 698 157,04 rpu Ta 4 408 253,20 rpu Ha 1 pik BinnmosinHo. Ha onne BBenenus JI3
iMirTronepasa HeooxiHo 11 (akoHiB Ha OJTHOTO IOPOCIIOTO MaIlieHTa Ta 5 (pyiakoHiB
Ha OJIHY JUTHUHY, 1110 Y BapTiCHOMY BuMipi (26 BBeZeHb) cTaHOBUTH § 834 211,10 rpu
ta 4 015 550,50 rpH B yacoBomMy ropu3oHTi Ha 1 pik BignoBigHo. OTXe, IpOBeaeHUN
aHai3 BUTpat Ha 3actocyBaHHs ®3T mis mikyBanHsS XBopoou ["omie 1 Tumy Ha 0JTHOTO
nalie€HTa CBIAYMTH MPO T, M0 HAMMEHI BUTPATHOIO OMIIIEI0 JIIKYBAHHS € Tepartis
TATITIONEPa3oio anb(a, HalJOPOKIOK — BEIATITIOIEPa3oko anbda.

BignoBigno g0 mumcrta MO3 Vikpainu Big 09.06.2022 Ne25-01/12931/2-22
YIOBHOBa)KEHUM OPraHoM OYJI0 J0JAaTKOBO MPOaHATI30BaHO MEPENIIKU BIAIIKOIYBAHb
pedepeHTHHX KpaiH Ta kpaiH CximHoi €Bpomu 3 METOI TMOIIYKYy IiH (Ha pIiBHI
BUPOOHMKA) Ha 3asBJICHY MEIUYHY TexHoJjorito. JI3 Tamirmroniepasa anbda He Oyi0
3HalIEHO y peecTpax IiH JKapCchbKHX 3acobiB ctanom Ha 01.07.2022 AnbGaniiZ®,
Binopyci®, Bonrapii®’, Bocnii i I'epuerosunn®!, I'penii*?, Ecromnii*’, Jlarsilicekoi
Pecnyomiku®*, JIuten®, Monnosn®®, IliBHiunOT Makenonii>’, Pecry6miku Ionbma’®,
Pymynii*, Cep6ii*’, Cnosaupkoi Pecriy6niku*!, Cnosenii*?, Yropmuau*’, Xopsarii*,
Yecpkoi Pecrryoniku®, YopHoropiie.

Takox BianosimHo 10 aucta MO3 Ykpaiau Big 26.07.2022 Ne 25-01/16746/2-
22 Ta Bim 08.08.2022 Ne25-01/17921/2-22 mono MOUUIBHOCTI YKJIaJdaHHS JIOTOBOPIB

28 https://fsdksh.gov.al/wp-content/uploads/2022/04/vendim-2022-04-13-230.pdf
29 https://www.rceth.by/Refbank/reestr_drurregprice/results
30 https://portal.ncpr.bg/registers/pages/register/list-medicament.xhtml
31 http://www.fmoh.gov.ba/index.php/preporucujemo/liste-lijekova
3https://www.moh.gov.gr/articles/times-farmakwn/deltia-timwn/106 12-epikairopoihsh-deltioy-timwn-farmakwn-anthrwpinhs-xrhshs-me-
enswmatwsh-dioikhtikwn-metabolwn
33 https://www.ravimiregister.ee/en/publichomepage.aspx?pv=PublicDownloads
34 https://www.vmnvd.gov.lv/Iv/kompensejamo-zalu-saraksti
3https://ligoniukasa.lrv.1t/It/veiklos-sritys/gydymo-istaigoms-ir-partneriams/kompensuojamieji-vaistai-ir-medicinos-pagalbos-priemones-
2/kompensuojamuju-vaistu-ir-mpp-aktualijos/aktualijos-4
36 https://amdm.gov.md/ro/page/catalog-national-de-preturi-de-producator-la-medicamente
37 https://fzo-org-mk.translate.goog/sifrarnik-lekovi-pzz?_x_tr_sl=mk&_x_tr_tl=ru&_x_tr_hl=ru&_x_tr_pto=sc
38 https://www.gov.pl/web/zdrowie/leki-refundowane
39 https://cnas.ro/lista-medicamente/
40 http://rfzo.rs/index.php/osiguranalica/lekovi-info/lekovi-actual
41 https://www.health.gov.sk/?zoznam-kategorizovanych-liekov
42 https://www.jazmp.si/humana-zdravila/cene-zdravil/seznam-ndc-in-ivde/
“Shttp://www.neak.gov.hu/felso_menu/szakmai_oldalak/gyogyszer_segedeszkoz_gyogyfurdo_tamogatas/egeszsegugyi_vallalkozasoknak/pupha/Vegle
ges_ PUPHA .html
4 https://hzzo.hr/zdravstvena-zastita/lijekovi/objavljene-liste-lijekova
4 https://www.sukl.cz/sukl/seznam-leciv-a-pzlu-hrazenych-ze-zdrav-pojisteni
46 https://fzocg.me/ckfinder/userfiles/files/folder_13/Lista%20ljekova%20decembar%202022_g.pdf
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KEpOBAHOTO JOCTYIY YHMOBHOBRXCHHUM OpPraHOM OyJIO J0JaTKOBO IPOAHAi30BaHO
pekomenpaalii opranizaniii 3 OMT iHmmMx kpain momo JI3 Tamirmronepasa anbda
(Tabmuis 3).

Tabmuusa 3. Pekomennauii opranizauii 3 OMT B iHmux kpainax mozgo JI3
TaJIrIonepasa ajibda

OMT opranizanis Pexomennamisi*

HauioHaabHuil iIHCTUTYT OnuiHka HE MPOBOJIUIIACK.
OXOPOHHM 3/10POB’A |
AOCKOHAJIOCTI MeAMIHOI
ponomoru Benukoi bpuranii
(National Institute for Health
and Care Excellence, NICE)

KoHncopuiym 3 JdikapcbKux Or1iHKa HE MPOBOJIUIIACK.
3aco0iB otaanaii (Scottish
Medicines Consortium, SMC)

HauionajabHuii oprax 3 Or1iHka He MPOBOJIUIIACK.
NUTAHbL OXOPOHH 3/10POB'sI
®panuii (Haute Autorité de
santé or French National
Authority for Health, HAS)

Kanajncbke areHTCTBO JI3 He pekOMEH0BaHO, aje y 3BiTi 3a3HAUCHO, 1110
JiKapchbKHX 3aC00iB Ta Oyno suxopucmano KoH@ioeHyitiHy yiHy 3asiBHUKA
MeaudHux Texnosoriii (The Ha JI3 Tanmirmonepasa anbda - 648,36 KaHaIChKUX
Canadian Agency for Drugs nonapiB (18 462,57 rpu) 3a dhaakon 200 O/I.

& Technologies in Health, 3a 3asBieHor0 1iHOI0 (3,24 KaHAJCHKHUX I0JapiB
CADTH) (92,26 rpu) 3a OJI), Tamirmomnepaza ambdha €
“Tanirmonepasa anbda”, nemeBmoo, HiK iHm JI3 mgma ®3T (4,89
15.08.2014Y KaHaachkux gpomapiB (139,25 rpu) 3a O]
“@P3T nas JikKyBaHHS (Bemarmoniepaza anbda) Ta 6,15 KaHAACHKHUX
xBopoOu I'ome Tumy 1: nonapis (175,13 rpn) 3a O/] (imirmroniepasza)).
KJIiHIYHA e()eKTUBHICTB”, BinmoBimHO, y cepemHbOMY pIK JTIKyBaHHS
14.08.2017 Tajirmonepasorw anbha craHoBUTL 286 575,00

KaHajacbkux ponapie (8 160 452,39 rph);
iMirTronepasoro - 543 660,00 kaHAACHKUX J0JIAPiB

47 https://www.cadth.ca/taliglucerase-alfa
48 https://www.cadth.ca/enzyme-replacement-therapy-treatment-gaucher-disease-type-1-clinical-effectiveness
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(15481 153,43 rpu) npu 3acTtocyBaHH1 (hJIaKOHY
400 O ta 575 640,00 xanancpkux nonapiB (16
391 809,51 rpu) npu 3actocyBaHHi (uakony 200
OJl; Benarmonepaszow anbha - 457 470,00
kaHajachkux aonapis (13 026 824,23 rpu). Llinu 3a
dbnakon imirmonepasu (400 O - 2450,00
KaHaJAChKkuX fonapiB (69 765,71 rpu) ta 200 O] -
1 230,00 xanaacekux gonapis (35 025,23 rpH) Ta
Benarmonepasu anbda (400 OJf - 457 470,00
kaHajcbkux nonapis (13 026 824,23 rpu)) Oyno
B3ATO 31 3BiTy oninku JI3 Benarmonepasa ansgpa®.

ABCTpaJiiCbKHI
KOHCYJIbTATUBHHMI KOMITET 3
¢dapmaneBTHYHMX NepeBar
(Pharmaceutical Benefits
Advisory Committee, PBAC)

IIpoepama JI3, wo pamyoms scumms (Life Saving
Drugs Program - LSDP) - Bkimoueno™.

Cxema apmayesmuunux ninve (Pharmaceutical
Benefits Scheme - PBS) - He PeKOMEHIOBaHO’',
BpaxoByroun Bucoky BapTicTs JI3 Tamirmmonepasa
anbda, PBAC BBaxkac MamoiMOBIpHUM, IO
Tajironepasa aibpa Moxke OyTH E€KOHOMIYHO
e(EeKTUBHOIO.

ATEeHTCTBO
bapmaneBTHYHOIO
MeHexkMenTy HoBoi 3enanmii
(Pharmaceutical Management
Agency, PHARMAC)
“PimeHHs NPO PO3IIMPEHHS
pocrymy Tta 3miny ®@3T, mo
dinancyerncs, s JiKyBaHHSA
xBopoou I'ome”, 06.07.2018%>
“PilmieHHs PO nepexia Bia
3asiBH KOMICii 10 IpoBe1eHHA
npouecy crneniaJbHUM
opranom moao ®3T nias
JikyBaHHs1 xBopoou I'ome”,
15.06.2022%

VY pilieHHi Ipo PO3MIMPEHHST JOCTYIY Ta 3MiHY
®3T, uro diHaHCyeThes, A1 JIKYBaHHS XBOPOOHU
Tome BIJI 06.07.2018 3a3Ha4ueHO, 10
3aCTOCOBYBAaTUMETBCS KOH@IOeHYIlHA 3HUJICKA,
sKa 3MEHIIUTh YHUCTy I[iHy IS 1HBeCcTopa
(BapricTe JI3 Tamirmonepaza anbda CTaHOBUTH
1 072,00 HOBO3emaHnCchbKUX pgoJyapiB (24 587,18
rpH). 3 1 cepnua 2018 poky po3smnouanocs
¢dinancyBanns JI3 tanirmonepasa anbda - JI3 cras
equanM JI3, mo ¢inancyerbes ana O3T s
JikyBaHHS XxBopoOu [‘ome micist 7-MicsYHOTO
MePEXiTHOTO TIePioy.

VY pimenHdi mpo mepexia Big 3asBH KOMICIi 110
NPOBEJICHHSA TIPOIIECY CHEIIaJbHUM OPraHoM
mono D3T mgns mikyBaHHsS xBopoOu ['omre Bix

49 https://www.cadth.ca/velaglucerase-alfa

30 https://www.health.gov.au/resources/collections/life-saving-drugs-program-resources-gaucher-disease
3! https://www.pbs.gov.au/industry/listing/elements/pbac-meetings/psd/2012-03/taliglucerase-alfa-psd-03-2012.pdf
S2https://pharmac.govt.nz/news-and-resources/consultations-and-decisions/decision-to-widen-access-and-change-the-funded-enzyme-replacement-

therapy-for-gaucher-disease/

3https://pharmac.govt.nz/news-and-resources/consultations-and-decisions/2022-06-15-decision-to-move-from-panel-application-to-special -authority-
process-for-enzyme-replacement-therapy-for-gaucher-disease/
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15.06.2022 3a3HaydaeTbcsi MNPO MPOIOBKEHHS
dbinancyBanusa JI3, ame 3 JeAKMMHM 3MiHAMU
poLeAypH.
Otxe, JI3 nponoBxkye cyOcumayBaTHCS 3a LIHOMO 1
072,00 HoBO3emanacbkux nponapis (24 587,18
rpH)>.

IncTuryT sikocTi i OuiHka HE MPOBOIUIIACK.

eexTHBHOCTI y cucTeMi

OXOPOHHM 310POB’sl

Himewyunnu (Institut fir

Qualitat und

Wirtschaftlichkeit im

Gesundheitswesen, IQWiG)

ITaniiicbke areHTCTBO 3 O1iHKa HE MPOBOAMIACK.

JiKapcbKHX 3ac00iB (Agenzia

Italiana del Farmaco, AIFA)

ArentcTtBo 3 OMT Ta Or1iHKa HE MPOBOAMIACK.

TapudHoi cucremu Ionabumi

(Agencja Oceny Technologii

Medycznych, AOTMIiT)

HauionajgbHuii iIHCTHTYT Or1iHka HEe MPOBOJIUIIACK.

OXOPOHH 3/10POB'si

HinepaanaiB (Zorginstituut

Nederland, ZIN)

IHCTHTYT KIIHIYHHX TA Orinka He MPOBOJIUIIACK.

€eKOHOMIYHMX JOCTIKEeHDb

CHIA (Institute for Clinical

and Economic Review, ICER)

*0115 nopien06aHOCmi 6apmMocmi 6 2pH 8KA3AHI 8 NEPEPAxXYHKY 6I0N08IOHO 00 ogiyitinozo Kypcy HFY
cmanom na 01.08.2022%°

Tako YIIOBHOBO)XCHHUM OpraHoM OyJIO JIOJATKOBO IIPOBEJCHO TIOIIYK
myOJTiKaIii, y SIKHX OI[IHIOBaJach €KOHOMIYHA JIOIUIBHICTh B YAaCTHHI €()eKTUBHOCTI
BUTpPAT BUKOPHUCTAHHS TaJNIIIONEpa3u anbda s JikyBaHHsS xBopobu [omre tumy 1.

4 https://schedule.pharmac.govt.nz/ScheduleOnline.php?edition=&osq=Taliglucerase+alfa
33 https://bank.gov.ua/ua/markets/exchangerates
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3a pe3yinbTaTamMu TOIIYKY 3HaleHO myOuikaiito van Dussen et al.,, 2014 “Anani3
BapTicTh-epexTuBHicTs ®3T ms JiKyBaHHs XxBopoou ['omre Tumy 176

Mema: Ouinutu edextuBHicTb BUTpaT P3T nNOPIBHAHO 31 CTaHIAPTHOIO
MeIUYHOI0 JornoMororo 6e3 @3T y koropTi naiieHTiB 13 3axBoproBaHHAM ['ome 1 Tumy
B Hinepnannax.

Memoo: Mmonelnb nepexoay MK CTaHaAMHU.

Pezynomam™*: Tlpotarom 85 poKiB *KUTTS NaLIEHT, IO HE OTPUMYE JIKYBaHHS
xBopobu ['ome 1 Tuny, renepye 48,9 pokiB 0e3 ypakeHHs OCHOBHUX opraHiB (Years
free of end organ damage, YFEOD) (crimenekTomisi, yCKIaJHEHHS KICTKOBO1 CUCTEMH,
3MI0SIKICHA TYyXJIMHA, MHOXXMHHI YCKJIAaJHEHHsS) Ta 55,86 M0OJaHMX pPOKIB JKUTTA,
ckopuroBanux 3a skictio (QALY). Ilouatok ®3T y cuMnTOMaTHYHOTO TMAalli€HTa
30ubmye pieeHb YFEOD nHa 12,8 pokiB, Toai sk KUIbKICTh oTpuMaHux QALY
30uIBIIy€eThes Ha 6,27. Cepeani mopiuni Butpatu Ha O3T ckinagators Big 124 000,00
eBpo (4 629 726,00 rpu) no 258 000,00 eBpo (9 632 817,00 rpH) Ha marieHTa. Butpatu
Ha ToXUTTEBY D3 T mounHarOuu 3 CUMITOMATUYHOT cTajii cTaHoBisATE S5 716 473,00
eBpo (213 433 094,16 rpu) npotu 171 780,00 eBpo (6 413 663,97 rpH) 6e3 D3T,
pizauI - 5 544 693,00 eBpo (207 019 430,19 tpH). Omoice, inKpemenmanbHui
noxasnux epexmusnocmi eumpam (ICER) mna oooamxosuii YFEOD ma na
oooamrkosuti QALY cmanosnams 434 416,00 espo (16 219 572,98 epu) ma 884 994,00
€8po (33 042 578,48 epn) ionosiono.

*0/151 NOPIBHI0BAHOCII 8APMOCMI 8 2PH BKA3AHI 8 NePepaxyHKy i0noeioHo 00 o@iyilinoco
kypcy HEY cmanom na 01.08.2022°7

5) nani moao kopekTHOCTI iHdopmamii mpo HasiBHiCTH a00 BIACYTHICTH
€KOHOMIYHMX Ta KIIHIYHHX TepeBar 3acTOCYBAHHA JIIKAPCHKOro 3acoly
NMOPiBHAHO 3 IHIIUM JIIKAPCHLKUM 3aC000M 200 IHIIOKW MEIMYHOI0 TEXHOJIOTi€I0
(abo ix BiACYyTHOCTI), Ha/JlaHi 3asiBHUKOM

Bignogiguo mo .7 Iopsaky nepxkaBHa OMT 3a ckopodeHOI0 TPOIEaYpOIO He
nepeadavae MpPoOBeJACHHS SKCIIEPTHU3H MOJaHUX 3asIBHUKOM 3asBH 1 JOChE, HA ITIICTaBI
SIKUX MO>KHa 3pOOUTH BUCHOBOK ITPO KOPEKTHICTh HaTaHO1 1HGOpMAITii.

4. PekoMeHaamil 111010 BKJIIOYeHHs (BUKJIYEHHS) JiKapCcbKOro 3acody 10
(3) HamioHaabHOro mepesiiky OCHOBHHMX JiKapcbKHX 3aco0iB Ta (a0o)
HOMEHKJIATYp (mepeJiikiB, CHHMCKIB, PeecTpiB), 110 3aKYNOBYKTbHCH 32 KOIITH
JAeP:KaBHOI0 OK/KETY /ISl BUKOHAHHS MPOrpaM Ta 31iiCHeHHS eHTPATi30BaHUX
3aX0l1iB 3 OXOPOHHU 310pPOB’s, Ta (a00) pekoMeHAANil LIOA0 3aCTOCYBAaHHSA /I
nijled OXOpPOHM 30pOB’sl JIKaApCbKOro 3aco0y, omiarTa, 3aKkyniBiasi a0o
BIIIIKOAYBAaHHAA BAapTOCTi SIKOr0 3IiliCHIOETHBCA 3 METOKW BHKOHAHHS
perioHajibHUX HUIBOBHX MNPOrpaM 3 OXOPOHM 3I0POB’S, II0 MOBHICTIO 4H

36 yvan Dussen L, Biegstraaten M, Hollak CE, Dijkgraaf MG. Cost-effectiveness of enzyme replacement therapy for type 1 Gaucher disease. Orphanet J
Rare Dis. 2014 Apr 14;9:51. doi: 10.1186/1750-1172-9-51. PMID: 24731506; PMCID: PMC4022049 https://www.ncbi.nlm.nih.gov/pubmed/24731506
37 https://bank.gov.ua/ua/markets/exchangerates
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YACTKOBO (PIHAHCYIOTHCH 32 PaxXyHOK KOWITIB MicueBux OromxeriB, Ta (200)
peKoMeHAanil WoA0 YKJIAJAeHHs 200 NPOAOBKEHHHA il (IPoJIOHranii) 10roBopis
KEepPOBaHOIO0 10cTymny Ta (200) iHIII pekoMeHAalil y pa3i HeoOXiTHOCTI yXBaJICHHSH
pPillieHb B CHCTEMI OXOPOHHM 310POB’S

Cranom Ha 13.07.2022 BignosinHo 10 3BepHeHHs MO3 Ykpainu Big 09.06.2022
Ne 25-01/12931/2-22 Ta Bin 20.06.2022 Ne25-01/13739/2-22 npoBeneHO nepKaBHY
OMT 3a ckopo4eHOIO MPOIEAYPOIO JIKAPCHKOro 3acoly Tanmirironepasa ainbda ams
nikyBaHHs xBopoou ["omie tun 1 (mopocnux Ta maiteit). Bignosiguo no . 22 [Hopsaky
BHCHOBOK YITOBHOBa)KEHOTO OpraHy Ma€ peKOMEHIAIIMHUN XapaKTep.

Cranom Ha 01.09.2022 0HOBJIEHO BUCHOBOK YIIOBHOBAXEHOI'O OpraHy Ha 3aluT
y aucti MO3 Vkpainu Big 26.07.2022 Ne 25-01/16746/2-22 Tta Big 08.08.2022 Ne25-
01/17921/2-22 mono BHeceHHs 1H(MOpMaIlli Ipo AOUUIBHICTh YKJIaJaHHS JOTOBOPIB
KEPOBaHOTO JIOCTYITY.

HepxxaBHa OMT 3a ckopodeHOI0 MNPOLEaYpOI0 HIOJI0 JIIKAPCHKOTO 3aco0y
Talirmonepasa  anbha Ta TpenaparaMd  TOPIBHSHHS — Bejarjrorepasa anbda,
iMirmroniepasa Juis JiKyBaHHS xBopoOu ['ome Ttum 1 mpoBeneHa Ha BHUKOHAHHS
nianyHkTy 3 nmyHkty 4 noctaHoBu KabGinety MinictpiB Ykpainu Big 23.12.2020 Ne
1300, a Takox mianyHKTiB 5, 7 myHkty 8 Ilopsiaky 3a 3Bepaenasm MO3.

CraHoM Ha J1aTy MiATOTOBKY BUCHOBKY MIrJIyCTaT, €IIrTyCTaT HE 3apeecTpOBaHi
B YKpaiHi Ta HE BKJIOUEHI JO Taly3eBUX CTaHAAPTIB Y cdepl OXOPOHU 3JI0POB'S;
BIJIMOBIIHO 70 YHI(PIKOBAHOTO KJIIHIYHOTO TMPOTOKOJY JIIKYBaHHsS TMAIlIEHTIB 3
xBOpoOoto ['omie Tumy 1 31HCHIOETHCS 32 JOTIOMOTOI0 (hepMEHTHOI 3aMICHOT Tepartii;
BIJIMOBIIHO /10 JaHWX, HaJAaHUX y mgoaaTky no jucta MO3 Bim 16.02.2022 Ne 25-
04/4617/2-22, ctanom Ha 2022 pik 65 mamieHTiB 3 xBopoOoro ['ome Tumy 1 (51
nopocaux 1 14 gitedl) OTpUMYIOTH IMIrJIIONepa3y, Belarjironepasy aibda,
Tajirmonepasy ambda. TakuM YHHOM, MIraycTaT, eJiriIycTarT Ta HaWkpalia
HiATpUMYIOUa Tepariss HE € TOTOYHOK TIPAKTHKOIO JIIKyBaHHS Ta HAWOUIBII
NPU3HAUYYBAaHOI Tepamiero B YKpaiHi Ta Oyad BHU3HAYEHI HE pEJIeBAaHTHUMH
KOMITapaTopaMH sl Y KpaiHu.

3a pesynbTaTaMH aHalli3y HAsBHOCTI TaJirionepasu aibda y Tamy3eBHX
cTaHaaprax y cdepi 0XOpoHHU 370pOB'si YKpaiHu BCTAaHOBJIEHO, MIO JIKApPChKU 3aci0
BKJIIIOUCHH B YHIDIKOBAaHWN KIIHIYHHA TIPOTOKOJ TEPBUHHOI, BTOPHUHHOI
(cmermianmizoBaHOi), TPETUHHOI (BHUCOKOCIICIIAII30BaHOI) MEAWYHOI  JOTIOMOTH
“XBOPOBA I'OHIE”, 3atBepmxenuii Hakazom MO3 Ykpainu Big 19.08.2015 Ne529.
Opnaxk BumIe3a3HaueHU Y Hi(IKOBaHUHN KIITHIYHUNA TPOTOKOJI MaB OYTH MEPErJISTHY TUI
y mumHi 2018 poky, a BigTak #oro HeOOX1THO BUKOPUCTOBYBATH 3 00EPEIKHICTIO.

3a pe3yabTaTaMH aHalli3y MIKHAPOJHUX TPETUHHUX JIKEPEN T0Ka30BUX JAaHUX
3HAWJIeHI peKoMeHpanii moao dapmakorepamii xBopobu Ilome 1 Tumy (pokwm
nyOmikamiii 2013-2018 pp.), B AKX 3a3HA4YeHO, IO IS JIKYBaHHS TMAIli€HTIB 3
xBOpo0Oor ['ome pekoMeHIOBaHO 3aCTOCOBYBATHM Yy SKOCTI MEpIIOi JiHIT Tepamii
(depMEeHTHY 3aMiCHY Teparito 13 3a3HaYEHHSIM KPUTEPiiB MOYaTKy Teparii, O4lKyBaHO1
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BIJIMOBIZl HAa JIKYBaHHS Ta KPUTEPIAMH NPUIUHEHHS JIKyBaHHS. AJIbTepHATHUBHI
METOJIM JIIKYBaHHS JIOPOCIMX MAIllEHTIB 13 cuMOTOoMaMu XBopoOu ['ome 1 Tumy 3
JErKUM Ta CEepeIHIM CTYMEHEM TSKKOCTI: MIrjaycTar (MOKHa 3acCTOCOBYBATH Y
TMAIIE€HTIB, SIK1 HE MOXYTh a00 He 0axaroTh MpUUMaTH (PEPMEHTHY 3aMICHY Tepalliio)
Ta EJINIYCTaT (K Meplia JIiHis Teparii a0o K MPOJIOBKEHHS Teparii Mmicis 3aKIHYEHHS
(epMeHTHOI 3aMICHOT Tepartii).

JIolaTKOBO 3HAMJIEHO Ta MPOAHAII30BaHO JOKYMEHT JlemapTaMeHTy OXOpOHU
3nopoB's ABctpanii 2022 poky, SKHl OmNHMCye oOpraHizaliiiHI YMOBH Ta BUMOTH
OTPUMAaHHS JTOCTYIY 110 JIKApChKUX 3aC001B IS JIIKyBaHHS XBopoOu [omie (tum 1) y
pamkax IIporpamm «Jliku, 1m0 PATYIOTH JKUATTS», B SKOMY 3a3Ha4eHO, IIO JIKapi
MOKYTh MOJATH 3alUT HA HAMOUIbII BIAMOBIAHUMA MTpenapar AJis JIIKyBaHHS HallieHTa
(imirmroniepasa, Benarfrornepasa anbda, Taiiraonepasa anbdha). B 1aHoMmy J0KyMeHTI
3a3HA4YEH1 MOYATKOBl KPUTEpii MPUHUHSATHOCTI, MOCTIAHI KPUTEpil MPUUHATHOCTI Ta
KpUTEpii NPUMMHEHHS (EPMEHTHOI 3aMiCHOI Tepanii.

V¥ 2018 poxky opranizaiiii PHARMAC y Hogiit 3enanaii ony0sikyBasia pillleHHs
o0 3MiHU (hiHaAHCYBaHHS (DEPMEHTHOI 3aMICHOI Tepamii JUisl JIIKyBaHHS XBOPOOU
lNomre 3 imirmroniepasu Ha Tamiramonepasy aibgda, ska 3 1 ceprnas 2018 poky crana
€IMHUM TIPEJICTABHUKOM (EPMEHTHOI 3aMICHOI Tepamii, o (IHAHCYEThCA IS
JiKyBaHHs XBOpoOu ['o1ie micis 7-MiCIYHOTO TIepeXiIHOTO mepioay. SAKIo marieHT He
NEPEHOCUTh HOBUM JIIKapChkuil 3acid 3 kimiHiuHNX npuunH, PHARMAC po3srismae
3asBKY BiJ] KJIIHIIIMCTA HA MPOBEACHHS (DapMarieBTUYHOI OI[IHKH OKPEMOT0 TaIli€eHTa
(Named Patient Pharmaceutical Assessment, NPPA) misi BiTHOBJICHHS 3aKyIliBIIi
IMIrTIONIepa3u JJIi OKPEMOTo Talli€eHTa, JOTPUMYKOUYUCh PEKOMEHJIAIl eKCIepTiB
['pynu I'omre.

3a pe3ynbpTaTaMu MOIIYKY BTOPUHHUX JKepen iH(opmaIllii moa0 nopiBHIbHOT
KITiHIYHOT e(EeKTUBHOCTI Ta Oe3NeKku Tamiriiepasn ainbda Ta mpenapaTamu
MOPIBHSHHS BeJarirolepasa anbda, iMiraronepasa s JiKyBaHHs XBopoou ['omre tum
1 OyJi0 BCTAHOBJICHO, III0O HA MOMEHT MIJATOTOBKH BHCHOBKY Y BIIKPHTOMY JOCTYIIi
BIJICYTHI BTOPHUHHI JDKEpesia JOKAa30BHX MJaHUX, SKI BKIOYaIM B cebe KIIHIYHI
JOCIIJDKEHHsT 3 Oe3locepeHiM MpsIMUM TIOPIBHSHHSAM Talirronepasu ainbda Ta
BU3HAUYCHUMH KOMIIapaTopamMu Benarironepasa anbga, imirmoonepasa (anri. head-to-
head trials).

Jlnst mopanplioro aHamizy Ta TpenacTaBieHHs iHdopmalii OyB oOpaHuii
cucreMatnaauil ornsig Shemesh E et al., 2015 (BUCOKOiI METOHOJIOTIYHOI SKOCTI),
METOI0 SKOTO OyJI0 y3aradbHEHHS HAsSBHUX JOCTYIMHHUX JaHUX PAaHIOMI30BaHHUX
KOHTPOJBOBAHUX JOCIHIKEHBb MO0 €(PeKTUBHOCTI Ta Oe3nekn PepMEeHTHOI 3aMiCHOT
Tepamii Ta cyOcTpaT peayKIIHHOI Tepamii s JIIKyBaHHS JOPOCIUX Ta JITeH 3
xBopoboro ["orre.

Y naHuil CUCTEMAaTHYHHMA OTJISAA OyJIo BKIFOYEHO 8 JOCHIKEHb, 3 HHUX 6 -
BUBYATU €(PEKTUBHICTh Ta Oe3meky (epMEeHTHOI 3aMiCHOI Teparii y TaIi€eHTIB 3
xBOpoOoro ['omie (MOPIBHAHHS PI3HUX J03 IMITJIOLIEpa3y, Belariolepasu aibda,
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Taniraouepasu anbgda, MOPIBHSHHS aNriiolepa3d 3 IMINIIOLEpa3olo, MOPIBHSIHHS
YaCTOTH BBEJCHHS IMIMIIOLEPA3U) Ta 2 JOCIIIKEHHS, B AKUX BUBYAJIU €(EKTUBHICTh
Ta 0e3neKy cyocTpaT peAyKIIMHOT Teparii.

VY nocnikeHH1 NOpIBHAHHSA Tanirmonepasu anbda y 1031 30 O/xr ta 60 O/I/kr
KOXH1 J1Ba TWXH1 (Zimran, 2011b) 23 y4yacHuku noBigoMuwiud npo 137 moOGiyHUX
edekriB (12 y rpyni 30 O[l/kr 1 11 y rpyni 60 O/I/kr). Jocnignuku kiacudikyBaiu BCl
no0iuHi edexTu sk Jierki abo momipHi Ta TuMyacoBi. Haifuacrime croctepiranucs
HY/I0Ta 1 TOJIOBHUM O11b. B 01HOTO yyacHUKa 3 KOKHOI IPYIU J03yBaHHS PO3BUHYJIUCS
peaxiii rinepuyTIuBOCTI.

3a pesynpraTamu Zimran, 2011b BcTraHoBn€HO, 10 Yepe3 JeB’ATh MICSIIIB cepe]
NalieHTIB ABOX Tpyn HE OyJ0 CTaTUCTUYHO 3HAYYHIOI PI3HMII MPU TOPIBHIHHI
JTMHaMIKU KOHIIeHTpalii remornooiny (MD -0.59, 95% CI Bix -1,58 no 0,40), KUTBKOCTI
tpoMOonuTiB (MD - 20,36, 95% CI Big -46,59 no 5,87), moxao po3mipis neuinku (MD
- 190,44, 95% CI Bix -503,04 mo 122,16) ta cenesinku (MD 175,24, 95% CI Bix -74,41
110 424,89), y 3HMmKeHH1 piBHS XiToTpio3uaazu (MD 12,26, 95% CI Bix —7,07 no 31,59)
a6o CCLI18-PARC (MD 8,93, 95% CI Bim —4,81 nmo 22,67). Ilpo moripiieHHsS
HIUTBHOCTI KICTKOBOI TKAHUHU B *KOJIHIN 13 TPYII JIKYBaHHS HE MOB1IOMJISIOCE.

JlonatkoBO HEOOXITHO 3BEPHYTH yBary, 1o apropamu myosikaiii Shemesh E et
al., 2015 He Oyno 3HAWIECHO SK TIANEO00-KOHTPOJIHLOBAHUX JOCTIIKEHb (HEPMEHTHOI
3aMICHOI1 Teparii, TaK 1 KIITHIYHUX JTOCTIIHKEHb 3 Oe3MocepeTHIM TPSIMUM MTOPIBHIHHAM
Tajiraonepasu anbpa Ta BU3HAYEHUMHU KOMIIapaTopamMH Belarimolepasa ainboa,
imirmronepaza (anri. head-to-head trials). ABTopamu myOutikaiii pe3yiabTaTd IIOJ0
eekTuBHOCTI Ta Oe3neku (epMeHTHOI 3aMmiCHOI Tepamii MpejacTaBlIeH] y BUTIIAII
ONMKCY AOCHIIKEHb 0€3 iX y3araJlbHeHHs 3a JIONIOMOIOI0 NMPOBEACHHS MeTa-aHali3y,
MEPEKEBOT0 METa-aHaATI3Y.

BpaxoByroun HEBHU3HAYEHICTh IIOAO PO3MOJLIY TMOTCHIIIHHOT KUIBKOCTI
JOPOCTUX TIAIIEHTIB, SAKI MOXYTh OTPUMYBATH JIIKYBaHHS TaJIIJIIONEPa30i0 aibda,
BeJIATIIIONEpa3or aiab(da Ta IMITJIIONEpa3ol B paMKax ‘‘HOBOTO CIICHApir0” Ta
BIJICYTHICTh JAHUX IMOJ0 KIIHIYHO IiJATBEP/KEHOI MOMIJIMBOCTI TEPEBEACHHS
namieHTiB YKpaiHd Ha Tepamiio Tamirionepaszoro anbpa y Hamanux MO3 Ykpainu
J0JIATKOBUX MaTtepiajax, pe3yJbTaTH aHalli3y BIUIMBY Ha OIOJDKET Ta MOPIBHSHHA 13
PEKOMEHJIOBAaHUMHU 3HAYCHHSMU IIKadd BIUIMBY Ha OIOKET B YKpaiHi, He
IPEJICTaBICHO.

Amnani3z BUTpaT Ha OJHE BBEJICHHS Ta HA PIYHUHN KypC 3aCTOCYBaHHS (epMEHTHOI
3aMiCHOI Teparii s JiKyBaHHs XBopoOu ["omie 1 Thmy Ha 0AHOTO MaIlieHTa TTOKa3asB,
0 HAa OJHE BBEACHHS Tamirironepasu ambda HeoOxigHO 21 (rmakoH HA OTHOTO
JIOPOCIIOTO TalfieHTa Ta 9 (QIakoHIB Ha OJHY AWTHHY, IO y BapTiCHOMY BHMIpi (26
BBeJIeHb) cTaHOBUTH 5 585 580,00 rpu Ta 2 393 820,00 rpH B 4acOBOMY TOPU30HTI Ha
1 pix BigmoBimHO. Ha oxHe BBemeHHS Benarironepasu anbda HeoOximHo 11 ¢urakonHiB
Ha OJTHOTO JOPOCJIOTO TAaIlieHTa Ta 5 (priakoHIB HA OAHY JAWTHUHY, IO y BapTICHOMY
BuMipi (26 BBeaeHn) ctaHoBUTH 9 698 157,04 rpu ta 4 408 253,20 rpH Ha 1 pik
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BinnmoBinHo. Ha onHe BBeneHHs iMirmrorepasu HeoOxigHo 11 ¢uakoHiB HA OAHOTO
JOPOCIIOTO Malli€eHTa Ta 5 (pIAKOHIB HAa OJHY JUTHHY, [0 y BapTiCHOMY BHMIpi (26
BBeieHb) cTaHOBUTH 8 834 211,10 rpu Ta 4 015 550,50 rpH B yacoOBOMY rOpU30HTI Ha
1 pik BinnmoBinHO. OTXe, MPOBENECHUI MOPIBHIBHUI aHal13 BUTPAT HA 3aCTOCYBAaHHS
(depMeHTHOI 3amicHOI Tepamii ajs JiKyBaHHs XBopoOu [ome 1 Tumy Ha omHOTO
NalieHTa CBIAYUTH MPO TE€, IO HAWMEHII BUTPATHOIO OIIII€I0 JIIKYBaHHS € Teparmis
TaJITIIIONEPa3or0 ajibda, HalI0OPOKUOI0 — BEJarIolepa3or aibda.

Takum umHOM, XBopoOa l'omie BXOAUTH 10 MEPENiKy piaKICHUX (OppaHHUX)
3aXBOPIOBaHb, 3aTBep/keHoro HakazoM MO3 Vkpainum Bin 27.10.2014 No 778,
3apeectpoBaHoro B MiHictepcTBl tocTuilli Ykpainu 13 nucromaga 2014 p. 3a Ne
1439/26216, sBignosigo m0 monoxkeHb Konmemmii®® Vkpaina B3sima Ha cebe
3000B’s13aHHA 3a0€3MeUuTH TNallleHTaM, SKI CTpa)XJaroTh Ha piAKICHI (opdaHH1)
3aXBOPIOBaHHSI, Oe3nepepBHUN Ta OE30IIaTHUN AOCTYI J0 HEOOXITHUX JIKAPCHKUX
3aco0iB. BeaenHs mnamieHTiB 13 xBopobOowo [ome 1 Tumy nependavae iKyBaHHS
(epMEHTHOIO 3aMICHOIO Tepami€l0 MpPU YMOBI BIAMOBITHOCTI KPUTEPISIM MOYATKY
Tepamii Ta KpUTEpisiM OIIHKA e(EeKTUBHOCTI (epMEHTHOI 3amicHOi Tepamii. 3a
pe3ynbTaTamMu  npoBeneHoi aepkaBHoi OMT 3a  CKOpPOYEHOIO TPOIEAYPOIO
BCTAHOBJICHO, III0 TaJlirironepasa anbda, Bemarmonepasa anbda, IMITIoIepasa
NOpIBHSHO e(eKTUBHI Ta Oe3neyHl MpH JIIKyBaHHI MAIlleHTIB 13 XBopoOoto ['omie 1
tuny. Tamirmronepasa anbda BriaroueHa y Ilepenik Jikapchkux 3aco0iB, MEAUYHUX
BUpOOIB Ta JOMOMDKHHUX 3ac00iB J0 HHUX, IO 3aKYMOBYIOTbCSA Ha BHKOHAHHS
BIJIMOBITHUX yroJ (J0TOBOPIB), YKIAJACHUX 0CO000, YIIOBHOBAaKEHOIO HA 31HMCHEHHSI
3aKymiBesib 'y cdepl OXOPOHHM 3[0pOB’s Il BUKOHAHHS IMporpam Ta 3A1MCHEHHS
[IEHTPATI30BaHUX 3aXO/AIB 3 OXOPOHU 3J0POB’s, IO 3aTBEPHKEHHUI MOCTAaHOBOIO
Ka6inery MinictpiB Ykpainu Bim 7 Oepesus 2022 p. Ne 216* 3a nokazaHHsaM:
Meouxamenmu 05 oimell, Ki cmpasjicoaoms Ha xeopoby I'owe muny 1. Imirironepasa
abo Tamirmroniepasa anbda, abo Bemarmronepasa anb(da BKIIOUEHA 3a MOKa3aHHAM: 015
oopocaux 3 xeopobor ITowe muny 1 (100 % ob6csae 3akynieni 3a 0awoi
HOMEHKAAMYPHOI0 NO3UYIEI0 MAE Oymu 3aKynjieHutl 3a OOHUM 3 MPbOX JIKAPCLKUX
3aco00i8, N0l 3aMOBIEHOI KIIbKOCMI ceped KilbKOX AlbMepPHAMUBHUX 3AMOBIEHUX
NUKAPCObKUX 3ac00i6 He OONYCKAEMbC).

Omxe, 3BakKaloud Ha BUIICBUKIQJACHE, TP YMOBI, 11O TAIIEHT BiANOBIIATUME
KpUTEpisM 17151 PepMEHTHOT 3aMICHOT Teparii, TPy MPUIHATTI PIIEHHS 00 BUOOPY
KOHKPETHOTO JIIKapChKOTO 3aco0y Mg TMOYaTKy Tepamii HeOOXiIHO BpaxoBYBaTU
EKOHOMIYHHMM KpUTEpid IIOAO0 TOKAa3HUKIB BUTPAT HA CXEMYy 3aCTOCYBaHHS Ta
pPE3yNbTaTH aHANI3y BIUIMBY HA TOKA3HUKW OIODKETY IS BIAMOBIMHOI MOMYJSIIii
MaIie€HTIB, 00MpalOYn HAWMEHII BUTPATHY TEpariio.

PexomMeH10BaHO TIPOJIOBXKHUTH 3a0e3MNedeHHs MarieHTaM 3 xBopoboro ['omre 1
TUITY JOCTYII JI0 CTIeNn()19HOTO JIIKyBaHHS, IKE BOHU Hapa3i OTPUMYIOTh, BPaXOBYIOUU

38 https://zakon.rada.gov.ua/laws/show/377-202 1 -p#Text
39 https://zakon.rada.gov.ua/laws/show/216-2022-%D0%BF#Text
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KpUTEPii OLIHKH €(hEeKTUBHOCTI PEPMEHTHOI 3aMICHOI Tepallii Ta KpuTepii BAKITIOUEHHS
3 MpOrpamu JiKyBaHHs (DEPMEHTHOIO 3aMICHOIO TepaIli€ro npu xBopoOi ['omre.

Januii BucHoBok Big 13.07.2022 0yJsi0 OHOBJIEHO MICIsl OTPUMAHHS JHCTa
MO3 Vxkpaiau Bim 26.07.2022 Ne 25-01/16746/2-22 Tta Big 08.08.2022 Ne25-
01/17921/2-22 3 meTol0 BpaxyBaHHs MOJOXeHb NoctaHoBU Kabinery MiHicTpiB
Vkpainu Big 22.07.2022 Ne 816 “IIpo BHeceHHs 3MiH 10 nocTaHoB Kabinety MiHicTpiB
VYkpainu Bix 23 rpyans 2020 p. Ne 1300 1 Bix 27 ciuns 2021 p. Ne 617 npu npoBeieHH1
nepxkaBHoi OMT 3a CKOpPOUEHOIO MPOLENYPOK0 Ta BHECEHHS Yy BHUCHOBOK
YIOBHOBAXEHOr0 oprany 3 jnaepxkaBHoi OMT 3a CKOpOYEHOW MPOUETYPOIO
JKapCchKOTro 3aco0y Taliriroinepas3a aibda iHbopmallii Npo JONUIBHICTh YKIaJdaHHS
JIOTOBOPIB KEPOBAHOTO JIOCTYITY.

Orxe, 3a pesynpraTaMu npoBeAcHOl AepxkaBHOi OMT 3a ckopoueHOrO
POIIEAYPOI0 BCTAHOBJICHO, IO JOKa3u KIIHIYHOI e(EKTUBHOCTI Ta Oe3NeKu
Tajirionepasa anba npu JIIKyBaHHI TalieHTIB 13 xBopobOorwo [ome 1 Ttumy
IpeACTaBICHI CYpOTaTHUMHM KIHIIEBUMH TOYKAaMH PaHJIOMI30BaHMX KIIHIYHUX
JOCHIIHKeHb (KOHIIEHTpallisl TeMOTJIO01HY, KUTbKICTh TPOMOOIMTIB, pO3MIp MEYIHKH Ta
ceNe31HKH, To01YH1 e(PeKTH ), sIKI CBIAYATH, IO TAJIIIIIoIEpas3a ajibda € ePeKTUBHOIO Ta
Ma€e CHpudaTiuBuid npodinb 6esnexku. Y myOmnikaiii Shemesh E et al., 2015 aBropu
pPOOJISATH BUCHOBOK, 10 32 JAHUMU PaHIOMI30BaHUX KOHTPOJIbOBAHUX JIOCHIIKEHb, SKi
Oynu pO3TISAHYTI Yy CHUCTEMAaTMYHOMY OTJIsAl, HEMae KOJHHX JO0Ka3iB, ski O
MiATBEP/UKYBaIM BUOIp OJHOIO JIIKAPCHKOro 3aco0y Haja IHIIHM (cepel TPhoX
CXBaJICHUX MPEJCTaBHUKIB (PepMEHTHOT 3aMICHOI Teparrii) /sl JiKyBaHHS MAIll€HTIB,
Kl paHillle He OTPUMYBaJW JIKyBaHHS, IO JO03BOJS€ KIIHIIUCTAM J1aBaTH
pEeKOMEeH IaIlli MmaIieHTaM, BpaxoBYyIOUd HEMEIUYH1 MIpKyBaHHS, HAITPUKJIAJ, BapTICTh
JKapChKOTO 3ac00y.

Jlikapcpkuii 3aci® Tamirmronepasa anbha He Oysio 3HAHIEHO y peecTpax IliH
JKapChKHUX 3ac001B pedepeHTHUX KpaiH Ta kpain CxinHoi €Bpornu.

3a pe3ynbTaTaMu aHai3y peKoMeH alii opranizamiit 3 OMT iHmmx Kpain mon0
JiKapchKOro 3aco0y Tajirmolepaza aib(a BHABICHO, IO JIKApChKUK 3acid He
pexomengoBano - CADTH (Kanama); ominka He mpoBomuiack - NICE (Benuka
bpurtanisn), SMC (IHotnannis), HAS (®panmis), IQWiG (Himeuunna), AIFA (Itamis),
AOTMIT (ITompma), ZIN (Higepnanau), ICER (CILIA); BKIIOYEHO B OKpeMmy
nporpamy - PBAC (Asctpainis), PHARMAC (HoBa 3enanmis).

Takox yIOBHOBa)KEHUM OpraHOM OYJI0 10JJaTKOBO NMPOAHAII30BaHO MTyOIIKAaIIiI0
van Dussen et al., 2014. 3a pe3ynbratamu OIiHKA €(EKTUBHOCTI BUTpPAT (PEpMEHTHOT
3aMiCHOI Tepartii MOPiBHSHO 31 CTAHIAPTHOIO MEIUYHOIO JIOMTOMOTO0I0 03 PepMEeHTHOT
3aMiCHOI Teparii y KOropTi maiieHTiB i3 xBopoOoto ['ome 1 tumy B Himepnmanmax
BCTAHOBJICHO, IO IHKpeMeHTalbHMI ToKa3HUK edextuBHOCTI BUTpar (ICER) Ha
J0JTaTKOBHIA pik 0e3 ypakeHHs ocHOBHUX opraniB (Years free of end organ damage,
YFEOD) (cmneHekTomis, YCKJIaJAHEHHS KICTKOBOI CHCTEMH, 3JIOSIKICHA MYyXJIMHA,
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MHOXHWHHI YCKJIaAHEHHs) cTaHOBIATh 434 416,00 eBpo (1m0 3a odiiiHUM Kypcom
HBY ctanom na 01.08.2022 exBiBasienTHO 16 219 572,98 rpH), ICER Ha pik fomanoro
KUTTS, ckopuropanoro 3a skictio (QALY) - 884 994,00 eBpo (mo 3a odiuiiiHUM
kypcom HBY cranom nHa 01.08.2022 exBiBanenTHo 33 042 578,48 rpH).

BpaxoBytoun pogatkoBe 3BepHeHHss MO3 mono HagaHHs iHdopmamii 1moao
JOUUTBPHOCTI YKIAJaHHS JOTOBOPIB KEPOBAHOTO OCTYIy 3BEpTAEMO YBary, IO
nepxaBHa OMT 3a cKOpouyeHOIO TPOIEAYypOI0 He Tmepeadadae MPOBEACHHS
(hapMaKOEKOHOMIYHOTO aHaJIi3y 1 BUCHOBOK Ma€ MEBHI OOMEXKEHHS, a came BiJICYTHI
pe3yibTaTh PO3PaXOBAHOTO IHKPEMEHTAIBHOTO TMOKa3HMKa e()EKTUBHOCTI BUTpPAT
ICER (sxmo moninsHO) B YKpaiHi Ta pEeKOMEHI0OBAaHUHN BIJICOTOK 3HIKKHU, HEOOXITHI
IUI TOCATHEHHS €(PEeKTHBHOCTI BUTPAT 3TiJHO PEKOMEHIOBAaHMX TPAHUYHHUX 3HAYCHD
ICER B YkpaiHi.

3asBieHuil JKapchbkui 3acid Tamirmonepasa aidbpa € IHHOBAIIHHUM,
BHCOKOBApTICHUM, OJTHOJDKEPEIFHIM Ha PHHKY YKpainu Ta B cBiTi. [lokazaHo mocBifg
3aCTOCYBaHHS 3HIKOK NIl (DiHAHCYBaHHSI JaHOTO JIIKAPCHKOTO 3ac00y Ta pe3yibTaTh
(apMaKOEKOHOMIYHOTO aHadi3y B MDKHApPOJAHIA MpPaKTHIl CBiIYaTh MPO BHCOKI
3Ha4yeHHs moka3HukiB [CER, 110 nepeBuIyroTh peKOMEHI0BaHI TPaHUYHI 3HAYCHHS.

[IpoBeneHwii TOPIBHAJILHUN aHai3 BUTPAT HA 3aCTOCYBaHHS (EepMEHTHOI
3aMiCHOI Tepamii s JikyBaHHA xBopoOu ['omie 1 Tumy Ha ogHOro maiieHTa B YKpaiHi
CBIIYUTH PO Te, 110 TATITIIIOIepa3a adb(ha € HAMEHII BUTPATHOIO OIIIIEO JIIKYBaHHSI,
MOPIBHSHO 3 IMIMTIONIEPA3010 Ta BENATIOIEepa3oro ajibda, BiIMOBIIHO 10 PO3PaxyHKIB
3 BUKOPHUCTAHHSIM OCTaHHIX JOCTYIHHUX I[IH Ha JIIKapChKi 3aco0M 3a pe3yiabTaTamMu
Topris, nposeaeHuX JI1 «Meauuni 3akymniBii YKpaiHu», 10 JOCTYITHI B €JIEKTPOHHIM
cucTeMi MYOJIYHMX 3aKyIiBellb Ha MOMEHT IpoBefeHHs aepxkaBHoi OMT 3a
CKOPOYEHOI0 MPOIEAYPOIO.

3a pesynbraramMu 3aciiaHHs EKCHepTHOro KOMITETY 3 OILIHKH MEIUYHUX
TexHoyiorii  JlepkaBHOoro — migmpwemMcTBa  «Jlep)kaBHUM  €KCHEPTHUH  IICHTP
MiHicTepcTBa OXOPOHH 30pOB'S YKpaiHu», mo Biaoymaock 30.08.2022, 6yno HagaHO
HACTYIHI PEKOMEH 1Al

Jlns  nikyBaHHS TAIIEHTIB 3 XBOpoOorw [ome Tumy 1 pexoMEeHI0BaHO
3aCTOCOBYBATH Y SIKOCTI mepiioi JiHii Tepanii pepmenTHy 3amicHy Teparniro (P3T) 13
3a3HAYCHHSIM KpUTEPIiB MOYATKy Tepamii, O4iKyBaHO! BIAMOBiNI HA JIIKyBaHHS Ta
KpUTEPISIMU PUNUHEHHS JTIKyBaHHA. BinmoimHo no ganux, ctaHoMm Ha 2022 pik 65
namieHTiB 3 xBopoOoro I'ome Tumy 1 (51 mopocaux 1 14 niteil) OTPUMYIOTH
IMITITIOTIepasy, BeJaronepasy anbda, Taiiriaonepasy atbda.

Benarmoniepaza anbda, iMirmronepasa, Tairmornepasa anbda MOPIBHIHO
edexTrBHI Ta 6€3MeYH1 17151 JTIKyBaHHS MAIli€HTIB 13 XBopoOoto ["ome tumy 1.

BpaxoByroun moteHmiiHO 3HauyHWKA BB Ha Ormomker D3T, momuipHO
ONMTHUMI3yBaTH BHOIp Tpemapary 1 3aCTOCYBaTH MPOIEAYPY IOTOBOPY KEPOBAHOTO

noctyny (JAK/I):
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- IIpY MPUMHATTI PILIEHHS 1010 BUOOPY KOHKPETHOI'O JIIKAPCHKOTO 3ac00y IS
MOYaTKy Teparii mamieHTiB 13 xBopoOoro ['ome Tumy 1 HEoOX1AHO BpaxoByBaTu
€KOHOMIYHMIM KpHUTEpi 00 MOKAa3HUKIB BUTpPAT HA CXEMY 3aCTOCYBaHHSA Ta
pe3yiabTaTh aHali3y BIUIMBY Ha MOKA3HUKU OFOMKETY JJIsl BIIMOBIAHOI MOMYJSIil
MalI€HTIB, O0Mpaoud HAaMMEHIl BUTpaTHY Tepamito. [IpoBeneHuil MOPIBHAIBHUN
aHani3 BUTpat Ha 3actocyBaHHs O3T ass nikyBaHHs xBopoou ['omre Tuny 1 Ha ogHOTO
namieHTa B YKpaiHi CBIAYUTH MPO T€, 1110 HAMEHII BUTPATHOIO OIILIEI0 JIKYBAHHS €
Teparis Tajiriolepa3own anbdha;

- PO3IUIAHYTH MO>KJIMBICTh MEPEBE/ICHHA Malli€HTIB 3 XBopooOoro ['ome tuny 1,
aki  oTpumylorh O3T, 3 Oulbll AOpOroBapTiCHUX MpenapaTiB (IMIrJolepasa,
BeJarionepaza anbda) Ha HAWMEHIII BUTPATHY OIIII0 JIIKYBaHHS (Tadiriarorepasa
anbda). PileHHs 11010 MOXKIMBOCTI MEPEKIJIIOUEHHS MAI[IEHTIB 3 OAHOIO JIIKAPCHKOTO
3aco0y Ha IHIIMH TOBMHHO TPUHAMATUCA TPYNOI KIIHIYHUX EKCIEpTIiB 3a
pe3yabTaTaMy PO3TISAY KOXKHOTO KIIHIYHOTO BUITAJKY B iHAMBIIYyaIbHOMY MTOPSIKY:;

- 3HU3UTH IIiHY Ha 88% U1 Aopocioro HacejaeHHs 1 Ha 72% I JTUTAYOTO
HaceleHHs. Po3paxoBaHO 3TiJHO OIIIHOYHOTO IHKPEMEHTAJIBHOTO IOKa3HHUKA
epexruBHocTi BUTpaT (ICER) 1 kpaitHboro noporosoro 3HaueHHs B 5 BBII nHa nymy
HaceJIeHHs B YKpaiHi (Hee(eKTUBHI1 BUTPATH): BapTICTh JIIKYBAaHHS OJIHIE€T IUTUHU Ha
pik JI3 Tamirmonepasa anbda 2 393 820,00 rpa. KoHcepBaTUBHO MPUITYCKAIOUHU, 110
TaJirIronepasa ajibda MokKe CTBOPUTH 1 pik T0AAHOTO KUTTS (TTOBHICTIO BITHOBIIIOE
3JI0pOB’A TAlll€HTa 3 HYJIbOBOI MO3HAYKH SIKOCT1 XKUTTS), oliHoOuHMM moka3sHuk [CER
oyne ctanoButu 2 393 820,00 rpH (piuHa BapTiCTh JiKyBaHHS) / 1 piK T0AaHOTO KHUTTS,
ckopuroBanoro 3a skictio (QALY) (mpumyiieHHsS OO BIUIMBY Ha 3J0pPOB’S) =
2 393 820,00 rpu / QALY. Kpaitne noporose 3Hauennst 5 BBII na nymry Hacenenns
3a manumu 2021 poky cranoButh 131 944,00 rpu * 5 = 659 720,00 rpH;

- BIUTMB Ha OIO/KET (BapTiCTh 3a0€3IeUeHHS BCIX MaIli€HTIB 3 XBopoOoto ["omre)
HE TOBMHEH MEPEBUIILYBATH PEKOMEHIOBAHE MOPOTOBE 3HAYEHHS CTyNeHs (HiHAHCOBOT
JOCTYITHOCTI, 1[0 CTAHOBUTh Ha choroAHi 176 miH rpH. BrumB Ha Or0/KeT MMOBUHEH
OyTH pO3paxOBaHMl Ha OCHOBI JaHUX IIOAO PO3MOJAUTY IOTEHINHOT KUTBKOCTI
JOPOCTUX TAIlIEHTIB, SIKI MOXKYTh OTPMMYBATH JIKYBaHHS BeJIarjirolepas3oro aiboda,
TANITITIONEepasoro aibda Ta IMITITIONEpPa300 Ta JaHMUX MIOA0 KIIHIYHO MiJTBEPIKEHOT
MO>KJIMBOCTI TIEPEBEICHHSI MAIIIEHTIB Y KpaiHU 3 OJTHOTO JIIKApPCHKOTO 3ac00y Ha 1HIIUN
(cepen npencraBaukiB O3T);

- TeperfisiHyTH YHiikoBaHWU KIIIHIYHUN TPOTOKON TEPBUHHOI, BTOPUHHOI
(cmerianmizoBaHoOi), TPETUHHOI (BHUCOKOCIICIIAII30BaHOI) MEAWYHOI  JOTIOMOTH
“XBOPOFBA T'OIIIE”, 3arBepmkenuit Hakazom MO3 Ykpainu Bix 19.08.2015 Ne529 3
METOI0 aKTyaji3amii KpUTepiiB  BKIFOYCHHS/BUKIIOYCHHS TAIlI€HTIB, TOKA3HUKIB
edextuBHOCTI D3T;

- 3JIICHIOBATH MOHITOPHUHT Ta 301p peajbHUX JaHUX MI0JI0 KUTBKOCTI MAITIEHTIB
3 xBopoboro ["omre Tumy 1 B YkpaiHi Ta mOKa3HUKIB €(pEeKTUBHOCTI, O€3MEKH JTIKYBaHHS
3 MOJIANIBIIUM iX aHAJI130M 3 METOIO MOBTOPHOI OI[IHKU HA OCHOBI OTPUMAHUX JaHUX.
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5. In¢gopmanis moa0 CTPOKY il BUCHOBKY YIIOBHOBAKEHOI'0 OPraHy:

Binnosinuo 1o n. 21 IlopsnKy BUCHOBOK YHOBHOBaXXEHOTO OpraHy CTOCOBHO
BIJIMOBITHOT MEJUYHOI TEXHOJIOT1l BBAXKAETHCA UMHHUM JI0 MOMEHTY MPOBEICHHS
HOBOI J€P>KaBHOI OI[IHKU MEIUYHO1 TEXHOJIOTi.

38



	Державне підприємство
	«Державний експертний центр Міністерства
	охорони здоров’я України»
	(Державний експертний центр МОЗ України)

