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No Ha Ne BIJI
BucHoBok
YIIOBHOBAK€HOT'0 OPTaHy 3 AePKABHOI OMiHKM MeIUYHHUX TEXHOJIOTIN:
eMinu3ymao

epacasna oyinka MeOuuHUX MexHo102il NPo8edeHa YNOBHOBANCEHUM OPSAHOM 3
0epIHCABHOT OYIHKU MEOUYHUX MeXHON02il 8i0n0o8iono 0o eumoe llopsaoky npogedenns
0epAHCABHOI OYIHKU MeOUYHUX MEeXHOI02IU, 3ameepodxiceHo2o nocmanosoro Kabinemy
Miunicmpie Ykpainu 6io 23.12.2020 Nel300, ma cknadaemvcs 3 pe3yibmamie anHanizy
NOPIBHANbHOI eheKMUBHOCMI (Pe3yIbmamusHoCcmi), 6e3neku, eghekmueHocmi sumpam
ma pe3yibmamie aHanizy 6nauy Ha 000xicem NIKApCcbKo2o 3aco0y HA OCHOB8I OAHUX
3as6HUKA. BUCHOBOK YNOBHOBAJCEHO20 OpeaH)y 3 O0ePIHCABHOI OYIHKU MeOUUYHUX
MexHoN02iU Mae pekomeHOoayinull xapakxmep. Haoawi oami y 6ucnosxy € akmyanvHumu
CMAaHOM Ha 0amy 1020 Ni020MOBKU.

1. Indopmanis npo aaTy NPOBEIEHHS [EePKABHOI OWIHKH MeEJUYHHX
TEXHOJIOTiii 3asiBJIEHOT0 JiKapchbKkoro 3acody. 19.09.2023

2. Indgopmanis npo 3asiBJIeHNH JiKapPCbKUM 3aci0:

1) naiimenyBaHHsi (mpi3BHMIIe, iM’fl, MO 0aTbKOBi) 3asBHHKAa Ta Ha3Ba
BUPOOHHUKA JIIKAPCHKOIO0 3aC00Yy:

Cranom Ha 19.09.2023 3a ganumu Jlep»KaBHOTO PeECTPy JTIKapChKUX 3ac00iB:

I'EMJIIBPA®, p-u ans i1 ek mo 30 mr/1 mo; mo 1 mut (30 mr) y dumakoHi, o 1
¢dakoHy B KapTOHHIN KOpoOIIi

I'EMJIIBPA®, p-1 s 11" ektiii mo 150 mr/1 mur; o 0,4 M (60 mr); o 0,7 Mt (105
mr); o 1 mut (150 mr) y ¢urakoni, mo 1 ¢urakoHy y KapTOHHIM KOpoOIri

http://www.drlz.com.ua/


mailto:dec@dec.gov.ua
http://www.dec.gov.ua/
http://www.drlz.com.ua/

Emiyuzymab onsi pymunnoi npoginakmuku 3 memorn 3anodicanHs abo 3MeHUleHHs Y4aCmomu enizooie Kposomey y
dopocaux, xeopux Ha cemoqpinito A (6podaicenuii depiyum VIII paxmopa 3eopmaniisi Kposi) 3 ymeopenHam ineioimopis 0o
¢axmopa V111, 19.09.2023

Peectpamiitne nocsimuenns: UA/16914/01/01, UA/16914/01/02. Tepmin mii
peectpariiinoro nocsigdenHs: 30.08.2018 -30.08.2024

Bupoouuk: UYyraii ®apma Manydexrypunr Ko, JIta, SAnonis; Camcynr
bioJlomkukc Ko, JItn, Pecny6mika Kopes; Pom ®apma AI, Himeuuwna; Pomr
Hiarnoctukc I'm6X, Himeuunna; @.Xodpdpmann-JIs Pomr JIta, [IBeiinapis.

3aaBuuk: TOB «Pom Ykpainay, YkpaiHna.

2) TOproseJibHA Ha3Ba JIKapChKOIo 3aco0y:

I'EMJIIBPA®

3) Mi’)KHAPOHA HENMATEHTOBAHA HA3BAa 200 CHHOHIMiYHEe HAMMEHYBAHHS

eMinu3yMao (emicizumab)

4) ckyajx JiKapchbKoro 3aco0y (nio4i Ta 10MOMisKHI pe4OBHHH):

eminu3ymao; 1 dmakon mictuth 30 mr/1 M a6o 60 mr/0,4 mit, a6o 105 mr/0,7 mut,
a6o 150 wmr/1 mn eminu3ymaly; AOMOMIXKHI pedoBuHU: L-rictuaun, L-xucnora
acriaparinoBa, L-aprinin, monokcamep 188, Boja juist 16’ €KIIiil.

5) gopma BUMyCKY:

po3uuH J1s i ekiiit. 1 ¢guakon mictuth 30 mr/l1 mu a6o 60 mr/0,4 mi, a6o 105
Mmr/0,7 mi, ado 150 mr/1 mu eminuzyma0y. [1o 1 ¢nakoHy B kapTOHHIM KOpOOIIi.

6) cmoci0 3acTocyBaHHA JIIKAPCHKOIO 3aco0y: TUIBKA I MIAMKIPHOTO
BBC/ICHHS.

PexomeHmoBaHa HaBaHTaXyBaJIbHA /1032 CTAHOBHTH 3 MI/KT MacH TiJIa, IO
BBOJIUTHCA MIJUIKIPHO OAMH pa3 Ha TWXKACHb MPOTArOM Nepmux 4 THXKHIB, B
MOJIANIBIIIOMY — 13 3aCTOCYBaHHSIM Y MIATPUMYIOUiil 1031: 1,5 MI/Kr Macu Tija oauH pa3
Ha THKACHB 00 3 MI/KT MacH Tijla OJIMH pa3 Ha JBa THXHI, a00 6 MI/KT MacH Tijia OJIUH
pa3 Ha YOTUPH THXHI. Bubip miaTpuMyrouoi 1031 Mae 0a3yBaTHCs Ha TOMY, YOMY Bijiae
nepeBary MEIWYHUN CIHEIIaNicT, 13 ypaXyBaHHSIM DPEXHMIB, SKI MOXYTh CIPHUSITH
MOKPAIICHHIO JOTPUMAaHHS TAIlIEHTOM PEXUMY JiKyBaHHS. JIIKyBaHHS JKapChKUM
3acobom ['emniOpa® (eminuzymad) MpOBOAUTHCS TTOKUTTEBO.

[Tpemapar ['emiOpa® MoxKHA 3aCTOCOBYBATH IT1]] YaC BariTHOCTI TUTBKHU TO1, KOJIU
MOTEHITITHA KOPHUCTH JIJIs1 MaTepi mepeBakac MOKIMBUIN PU3HK JJIS TII0/IA.

Kopucte rpyaHoro BHTOAOBYBaHHS JUISI PO3BUTKY 1 370pOB’S TOBHHHA
31CTaBJIATHUCS 3 KJIIHIYHOIO MOTPeOOr0 MaTepl y 3acTOCyBaHHI mpenapaty [ 'emniopa®,
MOKJIUBICTIO OyAb-KUX MOOIYHUX €(DEKTIB Yy AUTHHHU, IKa 3HAXOAUTHCS HA TPYAHOMY
BUTOJIOBYBaHHI, Ta 3araJlbHUM CTaHOM Matepi.

[TatieHTH MITHHOTO BIKY: KJITHIYHI TOCTIKEHHS TpenapaTy ['emniopa® Britovaiu
HEJIOCTATHIO KUIBKICTh IAIIEHTIB BIKOM BiA 65 pOKiB, MO0 BU3HAYHWTH, Y BOHH
BIJIMTOBIJIAIOTH HA JIIKYBaHHS 1HAKIIIE, HI>K MOJIOJIII NAIl€HTH. [HIIII MOBiIOMJICHHS TIPO
KJIIHIYHUAN JTOCBIJlT HE BUSBWJIM BIJMIHHOCTI y BIJIMOBiJII HA JIKYyBaHHS Yy MAIli€HTIB
JITHBOTO BIKY Ta MOJIOJIINX MAI[IEHTIB.

JlitTn: mpemapar 3acTOCOBYIOTH [ITSAM 3TIIHO 3 1HCTPYKIIT I8 MEIUYHOTO
3aCTOCYBaHHSI.

7) indopmanisa Npo HAABHICTDH JePKABHOI peecTpauil JiKapcbKoro 3aco0y B
Ykpaini:
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Peectpamiitne nocsimuenns: UA/16914/01/01, UA/16914/01/02. Tepmin mii
peectpartiiiHoro nocsiguenHs: 3 30.08.2018 mo 30.08.2023.

8) ¢apmakosoriuna gig Jgikapcbkoro 3aco0ly Ta KO 3a aHATOMO-
TepaneBTUYHO- XiMiYHOI0 KiIacupikaniero:

Mexanizm aii: 3B’s3ye aktuBoBaHi (aktop IX 1 daxtop X, BIIHOBIIOIOUU
HEJOCTaTHIO (YHKITI0 akTuBOBaHOTO (akrtopa VIII, skwii € HeoOXigHUM s
€(EeKTUBHOTO TEMOCTa3y.

dapmakoTepaneBTUYHa Tpyna: [eMocTaTHdHi 3acobW 1T CHCTEMHOTO
3actocyBanHs. Kog ATX B02B X06.

9) moka3aHHA 10 MeIUYHOI0 3aCTOCYBaHHS, 32 AKHUM M01aBaJjiacs 3asBa:

pPyTHHHA MPOQUIAKTUKA 3 METOIO 3aM00iraHHs a00 3MEHIIEHHS YaCTOTH €I1130/11B
KpOBOTEU y JOPOCIUX, XBopuX Ha remodimiro A (Bpomkenuit nedimur VIII dakropa
3rOpTaHHs KPOB1) 3 YTBOPEHHM 1HT101TOpIB 110 haktopa VIII.

10) noka3aHHA 10 MeIMYHOTO0 3aCTOCYBAHHSA BiNOBIiIHO 10 iHCTPYKUII A5
MEIUYHOI0 3aCTOCYyBaHHS, 3arTBepaxeHoi MO3, 3a HasIBHOCTI Jep:kaBHOIL
peecTpamii JikapcbKOro 3aco0y B YKpaiHi:

pyTHHHA Npo(UIAKTHKA 3 METOIO 3a1100iranHs ab0 3MEHILEHHS YaCTOTH €M130/11B
KpOBOTEY Y IOPOCIUX Ta AITEH, MOYMHAIOUN 3 HAPOJKEHHS, XBOPUX Ha reModuiito A
(Bpomxenuit nedimur VIII ¢dakTopa 3ropTaHHs KpoBi) 3 YTBOPEHHAM abo 0e3
YTBOpEHHs 1HT101TOp1B A0 pakTopa VIII.

11) indopmanis npo HasIBHICTL NOKAa3aHb A0 MEIMYHOI0 3aCTOCYBAHHA
JIKapPCbKOro 3ac00y /151 BAKOPUCTAHHS il YaC HAAAHHA MeIUYHOI I0TIOMOTH NPH
CTaHAX, 10 3a3Ha4YeHi y NMPIOPUTETHUX HANMPSMax PO3BHUTKY c(epu OXOPOHU
310POB’si:

VY nocke 3a3HaveHo, mo remodurisi A BXOAUTh 10 TEPENIKYy PIAKICHUX
(opanHux) 3aXBOprOBaHb, 3aTBeppKeHOT0 HakazoM MO3 Vkpainum Big 27.10.2014
Ne 778, 3apeectpoBanoro B MinicTrepcTBi toctuilii Ykpainu 13 mmcromanma 2014
p. 3a Ne 1439/26216. I'emooinis A, nediuut dpaktopy VIII (ko 3a MKX-10 D 66)
BXOJIUTHh JO0 HalioHaibHOrO Ilepeniky mplOpUTETHHUX 3aXBOpPIOBaHb B YKpaiHi:
MeTooI0ria Ta pesyasTati (Bepcis 1.1., 2018)2,

Bionosiono 0o mnakazy MO3 Vkpainu eio 07.10.2022 Ne 1832 «llpo
3amMeepOAHCeHHsl NPIOPUMEMHUX HANPAMIE PO38UMKY chep 0XopoHu 300pos's na 2023-
2025 pokuy» niKy8amHs pIiOKiCHUX (OphanHux) 3axe0pr08aHb He GKIHUEHO 00
npiopumemHux Hanpsamis po3eumky cghep oxoponu 300pos 5. I[lpome napasi 6 Yxpainu
cxeanena Konyenyis pozsumky cucmemu HA0aHHsA MeOUUHOI OONOMO2U NAYIEHMAM, K
cmpadicoaroms  Ha  piOKicHi  (opganni) 3axeoprosauns, Ha 2021-2026 poku,
sameepodcena nocmanoeoio Kabinemy Minicmpis Yrpainu 6io 28.04.2021 Ne 377-p3,
Mema AKOI 3MEHWeHHS. CMepmHOCmi 6i0 pIOKICHUX (ophanHux) 3ax60pro8ams,
niOBUWEeHHS AKOCMI JCUmmsl nayieumie, sAKi cmpadxcoaoms Ha pioKicHi (opganti)
3aX680PI0BAHHSL, WLTIAIXOM 3a0e3neUeHHs: Cnpasediu8o2o ma pieHo2o 00CMyny 00 AKICHOI

2 https://eml-ukraine.org.ua/statti/
3 https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80#Text
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MeOUYHOI 00NoMo2U MAKUM NAYIEHMAM, 30Kpema 00 AKICHUX, epeKmueHux ma
be3neuHux niKapcbKux 3aco0ie 0jis NiKY8aHHs PIOKICHUX (OpghaHHuX) 3aX80pHO6aAHb, 00
MeOUdHUX 8Upooi6 ma npoOyKmie CneyianbHo20 JNIKY8ANbHO20 XaAPUYyE8aHHS, a MAKOMC
NCUXON02IYHO20 CYRPOBOO).

3. BUCHOBOK YNOBHOBA:KEHOI'0 OPraHy HIOA0 Ppe3yJbTATiB MOPiBHIILHOL
epexTuBHOCTI (pe3yIbLTATHUBHOCTI), Oe3neku, e(GeKTUBHOCTI BHUTPAT Ha
JikapcbKui 3aci0 Ta aHaJIi3y BIVIMBY HA MOKA3HUKHU OI0/KETY:

1) nani 100 NPiIOPUTETHOCTI 3aXBOPIOBAHHS (CTAHY)

I'emodinmis A - HalmomuMpeHimie reHeTUYHE 3aXBOPIOBAHHS, MOB's3aHe 3 X-
XPOMOCOMOIO, 1 JIpyrui 3a dYacToTor JedinuT ¢akTtopiB Ticis XBopoOu ¢oH
BinmneOpanna. 3a mpeAcTaBiICHUMH Y JOChE€ JaHUMHU Yy CBITI 3aXBOPIOBAHICTh Ha
remodinito A craHoButh mnpubiu3Ho 1 Bumamok Ha 5000 YOJIOBIKIB, MPUUOMY
npuOIM3HO OJHA TPETHMHA XBOPUX HE Ma€ CIMEMHOro aHaMHE3y 3aXBOPIOBaHHS.
[TommpeHnicth reModTii A 3MIHIOETHCS B 3aJI€KHOCTI Bl KpaiHU 1 CTAHOBUTH 5,4-14,5
BurnaakiB Ha 100 000 uonosikiB. Hampuknan, y CIIA nommwmpenicts remodimii A
ctanoBuTh 20,6 BunaakiB Ha 100 000 vonosikiB. Y 2019 poui kinbkicTs rogeit y CHITA
3 remodimieto omiHoBanacs npubauzHo y 20 000. Buxoasuum 3 1poro Ta
EKCTPAIoJIIOI0UH 111 IaH1 Ha YOJIOBIYE HACEJICHHS YKpaiHH, 3asBHUKOM OYJI0 3p00JICHO
IPUIYHIEHHS, M0 B YKpaiHi npoxusac 61mM3pKko 2 756 xBopux Ha remodimiio A%, 3a
nanumu 3BiTy 2021 poky BcecBitHboi ®@enepanii ['emodumi (World Federation of
Hemophilia, WFH) B Vkpaini Ha 00Ky 3HaxoguThcs 3araioM 4376 maiieHTiB 3
koarynomnatisiMu Ta 1860 marieHT 3 giarHo3oM remModiiis A, 10 MOXe CBIIYUTH PO
HEJOCTATHIA piBEHb JIarHOCTHKM JAHOI IATOJOTii°. 3TiJHO CBITOBMX CTaTHCTHYHHX
nanux, npuonusHo 50-60% mnarieHTiB MatoTh BaXKy (popmy remodinii A (piens FVIII
B TutazMi KpoBl <2% BiJl HOpMH), TMOB'SI3aHy 3 HAWUCHIIBHIIIMMH KPOBOTEYAMHU.
[Tpubmuzno 25-30% wmaroth nomipuy remodimito (FVIIL 2-5%) 1 maroTh BupakeHi
KpOBOTeui Mmicist He3HauHoi TpaBMu. Jlromu 3 serkoro remodimiero A (FVIIL 6-30%)
cknangaoth 15-20% Bixg ycix XBOpHX Ha reMo(disiio; y IUX MaIll€HTIB KPOBOTEYl
BUHUKAIOTH JIMIIIE TICIs TPaBMU abo omepaitii.

Po3BuTok anmoaHTuTul (1HriOITOPIB), SIKI HEUTPaNI3yIOTh AKTUBHICTH 3TOPTAHHS
€K30T€HHOTO (haKTOpa 3ropTaHHs KPOBI, III0 3aCTOCOBYETHCS B SIKOCTI 3aMICHOI Tepartii,
B JIaHUI yac € HallOUIbILI CEpUO3HUM YCKJIaAHEHHSAM JIIKyBaHHS reModunii. [HridiTopu
PO3BUBAIOTHCA MPUOIU3HO y OJIHIEI TPETUHU MALIE€HTIB, K1 paHille He JIKyBajIucs 3
BaXKOI remoduriero A, 3a3Buyail nporsarom nepmux 10-15 nHIB JiKyBaHHSA
KOHIIGHTpaTaMu 3amicHoro ¢akropa. 3 4YacoM pHU3UK PO3BHUTKY 1HTIOITOPIB
3MEHIIY€EThCS, CTAIOUM Maibke HE3HAYyHUM Yy TMAlll€HTIB, SKI paHillle OTPUMYBAIU
JiKyBaHHS, 1 siki oTpumyBanu koHIeHTpatu FVIII 6inbiie 50—150 nuiB. OgHak pu3uk
HIKOJIM HE 3HMKaec, 30epiralounuch MNPOTArOM yChoro s urTsa®. Yacrora HaOyTTS
1HTIOITOPIB cepen JOPOCIHUX MAIiEHTIB 3 TeMo(imiero A, 3HAYHO MEHINA, HIXK Ccepel

"

‘Cratuctiunmit  36ipuuk  "TaGmuii — HApOMKYBAaHOCTi, CMEPTHOCTI Ta CepeHbOi  OuikyBaHoi TpuBajgocTi sxutTas 3a 2021  pik
http://db.ukrcensus.gov.ua/PXWEB2007/ukr/publ_new1/2022/zb_%D0%Alhuselnist.pdf

5 WFH Global Survev 2021 https://wfh.org/article/report-on-the-annual-global-survey-2021-now-available/

¢ Angiola Rocino, Massimo Franchini, Antonio Coppola. Treatment and Prevention of Bleeds in Haemophilia Patients with Inhibitors to Factor VIII/1X.
J. Clin. Med. 2017, 6(4), 46; https://doi.org/10.3390/jcm6040046.
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JITEH, 0 TUIBKU MOYMHAIOTH Tepalito. 3a3Buyaii, 11e MoB'a3aH0 3 MACUBHUM BBEJICHHSIM
dakropy VIII BHaC/IiI0K BEIMKHUX KPOBOTEY YU OOUIUPHUX ONEPATUBHUX BTPYUYaHb Ta
ckianae 6mu3pko 0,206% mpOTATOM POKY cepel MOMyJsiii XBOpUX, IO HE MArOTh
iHTiGiTOpIB’.

Hapasi equaum nirouuM B YKpaiHi peecTpoM XBOPHX Ha CIAJKOBI Koaryiomnarii,
aBisieThesi Harionansuuit Peectp XBopux Ha cnaakoBi Koarynonatii (mami - Peectp),
akuil 0yB cTBopeHuit y BepecHi 2018 poky, Ta pynkuionye Ha 6a3i Llentpy narosorii
remoctazy HarionaneHoi auTavyoi cmenianmizoBanoi mikapHi MO3  Ykpainu
“OXMATOUT” (mami - HACIT OXMATIAUT). 3a nanumu Peectpy B Ykpaini Ha
CHOT'OJIHIIIHIN JIeHh HapaxoBYeThCs 1230 mopociux MarieHTiB 3 J1arH030M reModiis
A (Bxmrovarouu 39 nmiteit, sikum y 2022 potri BunoBHuThCs 18 pokiB). Cepen Hux 1180
JOPOCJIMX TMali€eHTiB (B T.4. 35 miTel, sikum y 2022 polil BUIOBHUIOCH 18 pOKiB) He
MatoTh 1HT101TOpiB 70 paktopy VIII. ¥V 50 mamientiB (B T.4. 4 giteit, sskum y 2022 porri
BUIIOBHUJIOCH 18 poKiB) HasiBHI 1HT101TOpH A0 (hakTopy VIII.

VY nocke npoBeieHa eKCTPANoJIsLisa JaHUX MI>KHAPOJHOI CTATUCTUKU Ta 3p00JIEHO
MpUIyLEeHHd, Mo AKmo 50% MawTh Baxky (popmy remodunii A (615 namieHTiB), a 'y
12%® 3 umx masgBHi iHriGiTOopH, BiANMOBiAHO B YKpaiHi Mano 6 Gyru mpubmusHO 74
JOPOCIIMX MAaLIE€HTH 3 reMo(duTier0 A 3 HasgBHICTIO 1HT101TOpiB. HatoMicTh, Ha 00Ky B
Peectpi, 3naxoauthes 50 JOpoCauX MAIl€HTIB, IO 3HOB K TaKW MOKE CBIIYUTH IPO
HEJIOCTaTHIN piBEHb A1arHOCTUKHU, IKUW OB’ I3aHUN HE JIUIIE 3 JIarHOCTUYHUMHU, aje i
3 JIOTICTUYHUMH TPYIHOIIAMHM ISl JOPOCIIUX IMALIEHTIB 3 BAXKKOKO (POpMOIO reModiiii
A.

J11st monepeIHbO1 OIIHKY MTOTPEOU OXOPOHU 3/I0POB S B 3asIBJICHOMY JIIKAPCHKOMY
3aco01, y JOChE 10 yBaru MPHUHHATO AOCTYMHI naHi 3 Peectpy, a came: KUIBKICTh
MAIIE€HTIB JOPOCJIOTO BIKYy 3 JiarHo30M remodiniss A ctaHom Ha 2022 pik; KUTBKICTb
nopociux 0e3 1HTIOITOPIB, 3 ypaxyBaHHAM JMdiTe€H, SKUM BUIIOBHWJIOCH 18 pOKiB;
KUTBKICTB IOPOCTUX, III0 MAIOTh 1HT10ITOPH, 3 YpaXyBaHHIM JIITE€H, IKUM BUITIOBHHIIOCH
18 pokiB; KUIBKICTh MAaI€HTIB 3 1HTIOITOpaMu 10 18 pokiB, 1m0 MEPEeHaAyTh y TpyIy
JOPOCIIHX; KUIBKICTh MALIEHTIB 0€3 HasgBHOCTI 1HI101TOPIB 10 18 poKiB, 1110 NEpeNIyTh
y TPYITy TOPOCIIHX.

[Ipu po3paxyHKy KUIbKOCTI MAII€HTIB, Y AKX MOTEHIIHHO MOXYTh YTBOPUTHUCH
1HT101TOPH MPOTATOM POKY 3 KOTOPTH JOPOCTUX MAIIEHTIB, 10 HE MAOTh 1HT101TOPIB
Ha CBHOTOJHINIHIN JIeHb, y Jocbe OyB BpaxoBaHuit 0,206% 3a maHumu myOsikarlii
Hassan S et al., 2018°.

OcCkUIbKM J1aHi TIOJI0 CMEPTHOCTI MAIi€HTIB 3 TreMo(duIiel0 A 3 HasBHICTIO
1HT1061TOp1B B Peectpi BiaCyTHI, TOMY M1/l Yac MPOTHO3YBAHHS KIJTbKOCTI MAIIE€HTIB, SKI
noTpedyBaTUMYTh 3aCTOCYBaHHS eMilM3yMaly y J0Che OYyJ0 BpPaxoBaHO BIJACOTOK

" Hassan, S, Cannavo, A, Gouw, SC, Rosendaal, FR, van der Bom, JG. Factor VIII products and inhibitor development in previously treated patients
with severe or moderately severe hemophilia A: a systematic review. J Thromb Haemost 2018; 16: 1055— 1068.

8witmer C, Young G. Factor VIII inhibitors in hemophilia A: rationale and latest evidence. Ther Adv Hematol. 2013 Feb;4(1):59-72. doi:
10.1177/2040620712464509. PMID: 23610614; PMCID: PMC3629762.

® Hassan S, Cannavo A, Gouw SC, Rosendaal FR, van der Bom JG. Factor VIII products and inhibitor development in previously treated patients with
severe or moderately severe hemophilia A: a systematic review. J Thromb Haemost. 2018 Jun;16(6):1055-1068. doi: 10.1111/jth.14124. Epub 2018 May
24. PMID: 29665204.
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CMEpPTHOCTI 3a JaHMMH 3BITY NpO IopiuHe TobanpHe gociipkeHHs 2021,
onyOJikoBaHoro BceecBiTHBOWO denepariiero reModuii (K 3a3HAYEHO Y JIOChE Cepell
MAIiEHTIB 3 HASBHICTIO 1HTIOITOPIB CMEPTHICTh Maike B 3 pa3u BUIIA, HIXK Cepel
namieHTiB  6e3 iHriOiTopiB Ta cranoButh 0,017% Ta 0,006% mpoTsITrOM pOoKy
BiznoBinHO)™.

Takum d9WMHOM, KUIBKICTh TMAIlIEHTIB, SKAM TIOKa3aHa TNpoduIakTHKa
eMinu3ymMabom ctaHOBUTH Bif 53 martieHTiB (2023 pik) mo 83 mamienTis (2027 pik).

11io uac nposedenns excnepmusu YNOBHOBANCEHUN OpP2aH 3 0EPHCABHOI OYIHKU
meouunux mexnono2iu (OMT) nposie sepugpikayiro 0aHux wooo po3paxyrKy nompeou
¥ 3as61eHOMY JIKAPCbKOMY 3ac0o0i ma 3a3HaA4ae HacmynHe.

lokaznux cmepmuocmi 0,017% ma 0,006% 6ye inmepnpemoganuii y 00Cbe AK
8I0COMOK cMepmHOoCcmi y nayienmis 3 ineibimopamu ma nayicnmis Oe3 iH2ibimopis,
00HAK 8I0N0GIOHO 00 nepuioodxcepena (36imy npo wopiune 2100aibHe 00CHIOHCEHHS
2021) € noxasnuxom nowuperHocmi cemoinii A 3a oanumu peecmpie Aecmparii,
Kanaou, ®panyii, Imanii, Hoeoi 3enandii ma Cnonyuenoco Koponiecmea, moomo
nowupeHicmes ceped YoJ06iKi6 2eMoinii A 6cix cmyneHie mANCKOCMI CHAHOBUMb
17,1/100 000 uonosikie ma nowiupeHicmos ceped 4Y0n08IKi& 2cemo@inii A msxicKozo
cmynenss  8ionogiono 6,0/100 000. Bapmo 3a3nauumu, wo 3a pe3yrbmamamiul
PO3PAxyHKy Yinb080I NONyaayii i3 8UKOPUCMAHHAM HEKOPEKMHO IHMepnpemo8anux
NOKA3HUKI@ CMEPMHOCMI 3dA8HUKOM 0)10 6CMAHOGNIEHO, WO HPOMACOM 5 pOKig
NPOCHO3YBAHHA HCOOHUU nayicHm i3 iH2ibimopHoto opmoro cemoinii A ne nompe.
Takum wunoM, NpocHO308aHA KO20pmMAa NAYIEHMIB HA 5 pOKI8 aHANI3Y NOMEHYIUHO
MOdHCe SMIHUMUCD.

3 02na0y Ha me, Wo y 00CbE NPU PO3PAXYHKY nompedu cucmemu 0XOpoHU 30008 s
8 3A516/1eHOMY JIKAPCbKOM) 3Ac0o0i emiyuzymab 6yau 8paxo8awi peaibHi OaHi, wo Ha0aui
H[CJI OXMATHUT, ynosHosasiceHum opeanom 8u3Hau4eHo makuil nioxio nputiHamHum.
Oonak HeobXIOHO 36adicamu Ha MoOU Gakm, wo peecmp XE0pux Ha CNaoKosi
KOazynonamii 3Haxoo0umvcsi Ha emani HanoeHeHHs 6a3u Oauux, oesaxa iHgopmayis y
HbOMY He 8I000pANCAEMbCS, HANPUKIAOD, KIIbKICMb SUOYIUX NAYIEHMIB, PO3NOOLN
nayieHmis 3a 6UOOM OMPUMYBAHOI mepanii ma Oesxa iHwa iHgopmayisi npo wo i
3A3HAYEHO ) OOCHE.

2) nma”Hi 1OA0 JOCTOBIPHOCTI Ppe3yJbTATIB TMNOPIBHSUIbHOI  KJIIHIYHOI
epexTMBHOCTI Ta  0Oe3leKW  3asBJEHOr0 JIKAPCbKOro 3aco0y. Ommuc
(mpencraBiieHHsI) 3a3HAYEHHUX pPe3yJbTaTiB

BiamoBimHo m0 iH(opMalii B J0ChE MIONO 3aABJICHOTO JIKAPCHKOTO 3aco0y
BUBYAJIUCS

Honyasimis (P, population): 1opocii narieHTH €BpOIeoiaHOl pacH, siKi XBOPIIOTh
Ha reMoiiio A 3 HasgBHICTIO 1HTIO1TOpa A0 (hakTopa VIII.

Brpyuanns (I, intervention): eminu3ymab (HaBaHTa)KyBaJIbHa 1038 CTAHOBUTH 3
MI/KT, IO BBOAMTHCA m/I1 1 pa3 Ha THKACHL IPOTATOM MNEpIMX 4 THKHIB, B

Oworld Federation of Hemophilia. Report on the Annual Global Survey 2021 https://www1.wfh.org/publications/files/pdf-2324.pdf
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NoJIaNbIIOMY — MIATpUMYyIoda fo03a 1,5 Mr/kr 1 pa3 Ha TuxaeHs ado 3 mr/kr 1 pa3 Ha
JIBa THXKHI, a00 6 MI/KT 1 pa3 Ha YOTUPU THUXKHI).

Kommnapatop (C, comparator):

a) aHTuiHTiOITOpHUN KoarymsHTHUKA koMmiuiekc (AKK) ans  pyruHHOI
npodinaktuku (70-100 Og/kr yepes neHp, 3a HeoOXigHOCTI 301nbmIeHHs A0 100 On/kr
Ha 00y a00 MOCTYIMOBE 3MEHIIICHHS).

6) AKK y Bumanky, Koiu Mami€HTH OTPUMYIOTh TEpamiio ‘3a BUMOTO0 (Tpu
KpOBOTEYaX MaJjoi Ta CepeaHbOI IHTEHCUBHOCTI B CYTJIOOM, M's131 1 M'sIKi TKaHUHH - 50-
75 Op/kr koxHi 12 ronuH; IpyU CHIIBHUX KPOBOBWJIMBAX Y M'si3M 1 M'siki TkaHuHU - 100
On/kr xoxH1 12 TOaUH; MpU KPOBOTEYaX 31 CIU30BUX 000J0HOK - 50 On/Kr KoxHI 6
TOJIMH, SIKIIO KPOBOTEYA HE MPUIUHAETHCA, 30UbIeHHs 1031 10 100 Ox/kr, ane npu
IIbOMY HE TIEPEBUINICHHS MaKCUMaIbHO1 1000B01 1031 200 O1/KT; 1HIIN TSHKKI KPOBOTEU1
- 100 On/kr xoxxH1 12 roauH, B OKpEeMHX BHUIIaJIKaX MOKHA BBOJUTH 3 IHTEPBAIOM 6
ronuH. I[lepen XipypriuHuM BTpy4aHHSIM MOXke OyTH BBejieHa MmodarkoBa jo3a 100
On/kr, a yepe3 6-12 roaun Moxke OyTH BBejeHe 1ie oHa ao03a 50-100 Ox/kr; B IKOCTI
MICSONEPALIITHOT TIATPUMYIOUOi 1034, Moke BBoauTucs 50-100 Ox/kr 3 iHTEpBaIoM
6 - 12 romun. [Ipu TbOMY HE J03BOJSIETHCS TIEPEBUITYBATH MAKCUMAJILHY I00OBY 103y
B 200 Ox/kr).

Kinnesi Toukn (O, outcomes): piuHa yacToTa KpOBOTEY; iHIEKC KOPHCHOCTI 3a
EQ-5D; cmepTtHicTh; moTpeba B apTPOIUIACTHUIN; CEPEIHS 3MiHA OLIHOK SIKOCT1 KHUTTS,
obyMoBiieHoi ctanoM 370poB’st (HRQoL), Bij BuxigHoro piBHs; nooiuH1 ssuia (I115).

[Tpu oOrpyHTYBaHHI BHOOPY KOMITApaTOpa y NOCHE MPEACTaBICHA 1HPOpMAILIis Bij
kmiHiyaX (axisuie HACJI OXMATIUT Tta pexomennmariii BeecBiTHROI denepartii
remo(imii, 3 Bumanns 2020 poxy'l.

[IpodinakTuyHa 3amicHa Tepamisi € CTaHIAPTOM JIIKYBaHHS XBOPHX Ha BaXKy
dbopmy remodimii A Ta I ASAKUX MAIIEHTIB 13 reModiniero A cepelHhOI BaXKKOCTI.
JIist 11bOTO  BUKOPUCTOBYIOTH (hakTopu 3ropranHHs kpoBi VIII, a y mnarientis 3
reModiiero A 3 HasSBHICTIO 1HTIOITOPIB, aJbTEPHATUBHI MpENapaTu, 1o BKIIOYAIOThH
IIYHTYIOUl 3aco0u, Taki gk pekomOiHaHT (aktopa VIla (rFVIla) Ta koHueHtpaTu
MPOTPOMOIHOBOTO KOMILIEKCY (BKJItoyaroun ixHi aktuBoBaHi gopmu (AKK)) abo
IHAYKIII0 1IMyHHOI TosiepaHTHOCTI (IT[—tepanito). Sk 3a3HavaroTh KIiHIYHI QaxiBIil
Hapa3l B YkpaiHi, [TI-repanis He HaOyna MIMPOKOTO 3aCTOCYBaHHS 4epe3 ii BUCOKY
BapTICTh, TATAp Tepamii AJis MalieHTa 4yepe3 BupaxeHl no0iyH1 edeKkTH (MpoBeACHHS
ITI repamii nependavyae BBeneHHs Bucokux 103 FVIII, Ha ¢poH1 mpurHiueHHs: iMyHHOI
BIJIMOBI/II, 3@ JIOMOMOTOI0 IIMTOCTAaTUKIB a00 PUTYKCMMaly) Ta HE JIOCUTh BUCOKY
edextuBHICTh (umie 60-80% malieHTIB BiANOBIa0Th HA IPOBEACHHS JIaHOI Tepaltii).
CraHoM Ha CHOTOAHINIHINA JeHh B YKpaiHi y OUIBIIOCTI JOPOCHHX TMAIllEHTIB 3
remModimiero A 3 HasSBHICTIO 1HTIOITOPIB I PYTHMHHOI NPOQITAKTUKH 3 METOI0
3MEHIICHHSI KUUTBKOCT1 KpoBOTed BUKOpUCcTOBYeThess AKK. ¥V Bunaakax, Koau naiieHTu
OTPUMYIOTh TEPAIIIO «3a BUMOTOIO», Ta 332 YMOBH BUHUKHEHHS TPOPUBHUX KPOBOTEY B

11 WFH Guidelines for the Management of Hemophilia, 3d edition, 2020 https://onlinelibrary.wiley.com/doi/10.1111/hae.14046
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KOrOpTi MAIli€HTIB, IO OTPUMYIOTH MpodiTaKTUKYy, BHKOpUCTOBYeThcss AKK abo
rEVIla.

3asBHUKOM Oyia BpaxoBaHa iHGOpMaIllis 3 BUCHOBKY YIIOBHOBaXEHOT'O OpPraHy 3
nep>xaBHoi OMT 3a CKOPOUYEHOIO MTPOIIETYPOIO JIKAPCHKOTO 3ac00y aHTUIHTI0ITOPHUH
KOAryJsIHTHUM KOMIUIEKC 3a TIOKa3aHHSIM JIKyBaHHS NAI[l€HTIB 3 1HT10ITOPHOIO
dopmoro remodinii A Ta B, mpoBenenoi 3a 3sepHenHsM MO3 Ykpainu BiANOBITHO A0
nianyHkty 3 myHkTy 4 noctanoBu Kabinery MinictpiB Ykpainu Big 23.12.2020 Ne
1300, a Takox MiAMYHKTY S5 Ta mianyHkTy 7 myHkTy 8 Ilopsaky mpoBeneHHs
JIEp’KaBHOI OIIHKM MEAMYHHUX TEXHOJIOTiH, 3aTBEpIKEHOro mnoctaHoBoro KaliHery
Minictpis Vkpainu Bim 23.12.2020 Ne 1300'?. 3pakaroun Ha JaHi BHCHOBKY Ta
pEeKOMeH/aIlli yIMOBHOB)XEHOI'O0 OpTaHa IMpH IEHTPai30BaHIM 3aKymiBlll HajaBaTH
nepeBary AKK 3 ormsgy Ha mopiBHIOBaHY KIIHIYHY €(QEKTHBHICTH Ta MEHIIY
ButpaTtHicTh AKK y mnopiBusnHi 3 rFVIla y nikyBaHHI «3a BUMOTOIO» 1HT101TOPHOI
dopmu remodimi A, mikapcbkuit 3aci6 rFVIIa y sxocTi koMmapaTopa y pexuMi «3a
BHMOT010» 3asIBHUKOM OYB BUKIIFOUCHHI.

Vnosenoesascenuii opean 3 Oepacasnoi OMT nposie eepuikayiro eubopy
KOMRapamopa ma 3ay8axcye, Wo Hapaszi 00 nepenixy JNiKapcbKux 3acobis, MeouyHux
8UP0OOI6 mMa OONOMINCHUX 3aco0i8 00 HUX, W0 3aKYNOBYIOMbCS HA BUKOHAHHS
8I0N0BIOHUX Y200 (002060piB), VKIAOEHUX 0CO0010, YNOBHOBAMNCEHOI) HA 30IUCHEHHS
3aKkynigeenv y cghepi 0XOpoHu 300po8°si Ol BUKOHAHHS NpO2pam ma 30iUCHEHHs.
YEeHmMpaniz308anux 3axo0ie 3 0XOPOHU 300p08 51, 3ameepodiceno2o nocmanogoio KMY
6i0 7 bepesna 2022 p. Ne 216" 3a nanpsmom “Jlikapcoki 3acobu Ona 3abe3neyenns
odopocaux, xeopux Ha cemoinito munie A abo B abo xeopoby Binneopanoa’ exniouerno:

- enmakoz-anbha axmueo8aHull (PeKoMOIHAHMHUU GaKmop 320pMAaHHs Kposi
VIla) ons nikyeauns nayienmie 3 ineibimoprumu gpopmamu cemoinii muny B ma A ma
JIIKYBAHHS Kposomey i ix npoghinakmuxa npu XipypeiuHux empyuarHsix abo npu iHuux
IHB8A3UBHUX NPOYEODYPAX,

- AHMUIH2IOIMOPHULL  KOAYJISIHMHULL  KOMNJIEKC Ol JNiKY8AHHS NAYIEHMI8 3
iHeibimopHoto gopmoro eemoginii muny B ma ecemoghinii muny A 3 nomiprHumu
Kpogomeuamu y pexrcumi iiky8anus “3a umocor”’;

- eMiyuzymMab Osl IIKYBAHHS ) PeHCUMI NPOPINAKMUKU NAYIEHMIB 3 TH2IOIMOPHOI0
gopmoro cemoghinii muny A.

3a oanumu peecmpy MeOUKO-mexHOJIOIYHUX OOKYMEHMI8 CMAHOM HA Nnepioo
ni020MoOBKU BUCHOBKY YHOBHOBAJCEHO20 opeaHa 3 oepxcasnoi OMT eiocymHi
3ameepodiceti 2anysegi cmanoapmu y cgepi 0XxopoHu 300pos's (cmaunoapm mMeoOuyHoi
donomoau, Kiniynuti npomoxon)t, oonax napasi sameepoicenuti nepconanbHutl CKiaod
MYTbMUOUCYUNTIHAPHOT pOOOYOIL epynu 3 po3poOKU 2ally3e8UX CMAHOAPpMie MeOUdHOi
donomozu 3a memoio/nanpamom “Temoinisa”™®. Aumuinzibimopnuti xoa2ynsnmuuil
KOMNJIEKC ma enmaxoe anib@a 6KatoueHi 00 2any3e6020 cmanoapmy y cgepi oxopoHu

12 https://www.dec.gov.ua/materials/derzhavna-oczinka-medychnyh-tehnologij-za-skorochenoyu-proczeduroyu/?role=ua
13 https://zakon.rada.gov.ua/laws/show/216-2022-%D0%BF#Text

14 https://www.dec.gov.ua/mtd/home/

15 https://www.dec.gov.ua/cat_mtd/temy-v-rozrobczi/
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300pog’s, a came 15 eunycky [lepocasnozo ¢opmynsapa nikapcekux 3acobis,
3ameepocenozo naxazom MO3 Vkpainu 6io 16 uepensa 2023 poxy Ne 1102.

Bionosiono 0o pexomendayiii Bcecsimmuwoi pedepayii zemoinii 2020 poxy*®, na
AKI NOCUNAOMbCAL 8 IUCMI KIIHIYHI haxieyi, nayicnmam 3 cemoghinieio A ma cmitikumu
ineibimopamu, y axux ITI ne oOyna ycniwnoro, abo saxi Hixonu ue npoxoounu ITI,
PeKoMeH008aHa NPoQINaKmuxa emiyuzymabom NOpiHAHO 3  NPOPIIAKMUKONO
npenapamamu wyHmyrwuoi 0ii (rFVIla abo AKK), ockinbku emiyuzymab € Oinbud
ehekmusHum 'y npogpinakmuyi Kposomeu ma NPOCMIWUM ) 68€0€HHI 3A805KU
NIOWKIPHOMY CNOCO0OY 686€0eHHs Ppa3 HA MUNCOeHb. Y GUNAOKY GUHUKHEHHS 20CMpOl
Kposomeui y nayicHmis 3 iH2ibimopHoio ¢hopmoro ecemoinii A, Bcecsimmus ghedepayis
eemohinii pexomenoye nposooumu aiKy8auHs 3 YPAXY8AHHAM MO20, HU € IH2IOImop
CUTIbHOpeaz2yoyumM Yu CladKopeazyodum, mooOmo peKoMeHO08AHO BUKOPUCMAHHS
konyeumpamy FVIII onsa nayienmis, ski maioms ciabkopeacyrwoui ineioimopu, ma
npenapamu wynmyryoi 0ii (rF'VIla abo AKK) ons nayienmis 3 eemocghinieio A ma
CulbHOpeazylouumu iHeioimopamu.

Bionosiono 0o incmpykyiii 051 MEOUYHO20 3ACMOCYBAHHSA JIIKAPCLKUX 3AC00i8
®EUEBA (Factor VIII inhibitor bypassing activity) ma HOBOCEBEH® (Eptacog alfa
(activated) 3 catimy [epacaénozo peccmpy nikapcokux 3acobiel’ aumuinzibimopnuii
KOA2YTAHMHUL KOMNJIEKC NOKA3aHull Ol NpOo@iiakmuxky ma AiKy8aHHs Kpogomed y
nayienmia 3 in2ioimoprumu popmamu cemoqhinii A; paxmop xoacynayii Vlla — enmaxoe
anvgha (akmueosamnuli) NoKazanull 01 NIKY8AHHsA Kposomed i ix npoghinakmuxu npu
XipypeiuHux empyuauHsax abo npu IHWUX [HBA3UBHUX NPOYedypax y NayicHmis 3
ypoodicernoro eemoinicto 3 pisnem ineibimopie ¢paxmopis koaynayii VIII abo IX > 5
BU (0oounuyi beme3soa).

Ynosnosaosicenum opeanom npoananizoeano 3aKynieii 3apeecmposanux 8 Yxkpaiui
nixapcokux  3acobie  PEHBA  (Factor VIII inhibitor bypassing activity) ma
HOBOCEBEH® (Eptacog alfa (activated)) 3za 2020-2022 poxu 3a 6a3ot0 OaHux
EeKCNepMHO-AHATTIMUYHUX ~ OOCNIOJNHCEeHb  (hapmayesmuyHo2o  puHKy  Vkpainu
“PharmXplorer”. 3a pe3ynemamamu mMapKemun208020 aHaiizy 0yio 6CMaHo81eH0, Wo
HAUOLILUWLY KIIbKICMb 3aKYNIeHUX YHAKOBOK 3A KOUIMU 0epiHcasHo20 0O100dcemy
(éxnrouarouu saxynieni MO3) y 2020-2022 pp. 6yno cane AKK (TH @EUEA). Ipome,
3aY8adcuMo, WO BIONOBIOHO 00 [HCMPYKYIU Ol MeOU4YHO020 3ACMOCYBAHHS
NPOAHANI308aHI JIKAPCHKI 3aC0OU NOKA3GHI AK Ol PYMUHHOI npoghinakmukuy, max i
KOHMPOTIO eni3o0i8 CNOHMAHHUX KpO8omed ma 3acCMOCY8AHHA NPU XipYpPeiuHUX
8MPYYAHHSIX.

Omoice, 36adcaiouu HA GUUWEBUKIAOEHe MmMa KepYyIUUch pPeKOMeHOayiamMu
Hacmanosu «/lepocasna oyinka meouuHux mexnHonoziti 05 nikapcokux 3acooiey CT-H
MO3Y 42-9.1:2021, 3ameepocenoi naxkazom MO3 Vrpainu 6io 29.03.2021 Ne 593
(Oani - Hacmanosa), w000 6ubopy nikapcoko2o 3acoby abo inuoi MeoudHoi mexHonoeii
nopieuanus (komnapamopa) AKK, enmakoe anvgha (rFVIla) ona nposedenns oyinku

16 WFH Guidelines for the Management of Hemophilia, 3d edition, 2020 https://onlinelibrary.wiley.com/doi/10.1111/hae.14046
7 http://www.drlz.com.ua/
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NOPIGHANILHOI KNIHIYHOT ehekmusHocmi ma bes3neku 3acmocy8antsl 1iKapcbKo20 3acoby
eMiyuzymad 3a BUBHAYEHUM NOKA3AHHAM Oas NposedeHHs oepaicasnoi OMT,
8CMAHOBIEHO!

- GIOCYMHI 3aMEEPOMCEHi CMAHOAPmMu MeOUdHOi 00ONOMO2U, KIIHIYHI NPOMOKOIU
JIKY8aHHA 2emoqpinii ¢ Yrpaini;

- obuosa nixapcoki 3acoou AKK ma enmaxoe anvgha (rFVIla) exnioueni 0o
eanyze020 cmanoapmy y cgepi oxoponu 300pos'sa, a came 15 sunycky /lepacasrnozo
Gopmynapa nikapcovkux 3aco6is, 3ameepodcenozo Haxazom MO3 Ykpainu 6i0 16 uepers
2023 poxy Ne 1102,

- emiyuzymao, AKK, enmakoe anvpa (rF'VIla) exnroueni 0o nepenixy nikapcbKux
3ac00i8, MEOUYHUX 8UPOOI6 MA OONOMINCHUX 3AC00I8 00 HUX, WO 3AKYNOBYIOMbCS HA
BUKOHAHHS B8IONOBIOHUX Y200 (002080piB), YKIAOEHUX 0C0D0I0, YNOBHOBANICEHOIO HA
300liCHeHHs 3aKynigenb )y c@epi 0XOpoHU 300p08’s Ol GUKOHAHHA NpOSpaAM mda
30IUCHEHH YeHMPAli308aAHUX 3aX00i8 3 OXOPOHU 300pP08’s, 3AMEEPONCEHO2O
nocmarnoeoro KMY 6io 7 6epesns 2022 p. Ne 216 3a nanpamom “Jlikapcoki 3acobu 0ns
3abe3neuennss 00poOCIux, XxXeopux Ha cemoghinito munie A abo B abo xeopoby
Binnebpanoa”. Ilpu yvomy enmakoe-anvgpa axmueosanuti (rFVIla) - ona nikysanus
nayienmia 3 ineibimopuumu popmamu cemoinii muny B ma A ma nikysanHs kpogomeu
[ ix npoginaxmuxa npu XipypeiuHux 6mpYYaHHAX ab0 npu ITHWUX [HEA3UBHUX
npoyedypax ma AKK - 0Ons nikysanus nayicnmis 3 iH2iOimopHo0 opmoro cemoghinii
muny B ma cemoghinii muny A 3 nomipHuMu Kposomeuamu y pexcumi niKy8anHs ‘3a
8UMO2010”" ma eMiyuzymad Os JIKY8AHHS V pedicumi Npo@iiakmuku nayicHmis 3
iH2ibimopHoio hopmoro eemopinii muny A;

- 8ION0BIOHO 00 IHCMPYKYIL 011 Mmeduunozo 3acmocysanns AKK nokazanutl Ons
npoginaxmuxu ma JAiKy8aHHS Kpogsomey V NAYIEHMI8 3 [H2IOimopHUMU ghopmamu
eemohinii A; a enmakoe anvgha (axkmueosanui) (rFVIla) nokazanuii ons niKy8anHs
Kposome i ix npoghinakxmuxu npu XipypiuHux 6mpyyaHusax abo npu iHuux iH8a3ueHUX
npoyeodypax y nayicHmis 3 ypooxiceHorw cemoghinicio 3 pienem iH2ibimopie haxmopie
koaeynayii VIII abo 1X > 5 BU (oounuyi bemesoa),

- y aucmi kninivnux ¢axieyie HI[CJI OXMAT/[HUT 3a3uaueno, wo cmavom Ha
Cb02OOHIWHIU OeHb 8 YKpaini y Oinbwiocmi dopocaux nayieumie 3 cemoinieto A 3
HAABHICMIO TH2IOIMOpPI8 Ol PYMUHHOT NPOPINAKMUKU 3 MEMOI0 3MEHUEHHS KLIbKOCHII
Kkpogomey suxopucmogyemvcsi AKK; y eunaokax, xoau nayiemmu ompumyroms
mepaniio «3a 8UMO2010», MA 34 YMOSU BUHUKHEHHS NPOPUBHUX KPOBOMEY 8 KO2ophii
nayienmis, wo ompumyroms npogirakmuxy, eukopucmosyemoci AKK abo rFVIla;

- aHani3 3aKynieii npenapamis wyHmyo4oi 0ii (peanizayiro 1iKapcokux 3aco0ie 3a
2020-2022 poxu 3a 6az00  OAHUX  EKCNEePMHO-AHANIMUYHUX — OOCAIONCEHD
Gpapmayesmuunoeo punxy Yrpainu “PharmXplorer”) ceiouums npo me, wo HatibiivuLy
KiIbKicmb 6Y710 3aKYNIeHo 3a Kowmu depacagrnoeo naamuuka came AKK.

Taxkum uunom, eépaxogyiouu suwesasnHavene, 6ubip xomnapamopom AKK ons
PYMUHHOI npoinakmuKky 3 Memor 3MeHUeHHs KLIbKOCmI Kpogomey ma y GUNAaokKy,
koau nayienmu ompumyioms AKK sk mepanito «3a 6umocor», € NputiHAmMHuUM ma
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KopekmHum 0151 npogederis oepaicasroi OMT ons nikapcvkozo 3acoby emiyuzymab OJis
PYMUHHOI npoQinakmuku 3 Memoi 3anobicants abo 3MeHWeHHs Yacmomu enizooia
Kpogomey y 00POCIUX, X80pUX Ha ceMo@inito A 3 ymeoperHaMm ineibimopis 0o hakmopa
VIIL.

Indopmania mogo KIiHIYHOI ePeKTUBHOCTI Ta Oe3NeKH 3asiBJEHOI0
JIKapCcbKOro 3aco0y eMinu3zymMa0, 110 HAJaHA B 10Ch€

Jis momryKy JaHUX TOPIBHAJIBHOI KIIHIYHOI e(EeKTHBHOCTI Ta Oe3neKu
eminmuzymaby ta AKK y pexumi npodinakTHKM Ta MpH JIIKYBaHHI KpPOBOTedU ‘3a
BHMOTI'010” 3asiBHUKOM OYyB 31ICHEHMI JliTepaTypHUil nmomyk B 6azax nanux Cochrane
library Ta PubMed. ITomyk OyB 3aiiicHennii Ha gaty 05.07.2023, paMKu MOIIYKY s
BU3HAYCHHS BIAMOBIIHUX JDKEpEN 3a Jaror myOumikamii He oOMexyBaiuch. Ilicis
aHani3y ineHtudikoBanux jxepen (34 y 6a3t PubMed ta 33 mxepena y 0a3i njaHux
Cochrane library) nsst mOBHOTEKCTOBOT BUUUTKU OyJ10 BiiOpano 12 myOmikarrii.

[TopiBHsIBEHA KITiHIYHA €(EKTUBHICTh EMINIM3YMa0y Ta 00paHOro KOMIIapaTopa y
JIOChE JJISL JTIKYBaHHSI JJOPOCJIMX, XBOPUX HA reMOo(Iit0 A 3 YTBOPEHHSM 1HT101TOPIB
no daxropa VIII, mpeacraBieHa pe3yibTaTaMHd PaHAOMI30BAHOTO KIIIHIYHOTO
nociikeHHss HAVEN 1 (pe3ynbTatu nami€eHTiB, skl paHI0MI30BaH1 Y TOCIIIKEHHS;
pe3ynbTaTH 1HTPAIHAUBIAYaJbHUX NOPIBHAHB NanieHTiB gociaipkennss HAVEN 1, ski
nepeliiIn 3 HeiHTepBeHliitHoro nociimkenus BH29768, mo nepenyBaio HAVEN
1)1 pesynmpraramm HeinTepBeHUiiHOrO mociimkenns BH29768% Ta mamux
HENpPSIMOTO TOPIBHSHHS, MPOBEICHOTO EKCIEePTaMH TPYNHU 3 OIHKA MEIUYHHX
texHosoriii MORSE na 3amoBnenns Roche.

Bbararonentpoe pangomizoBane kiiHiuHe gociimkenas (PKI) HAVEN 1 - ne
nocmimkerHs ¢asu I, sske po3pobiaeHe ajis omiHKM e(PeKTUBHOCTI, O€3MEYHOCTI Ta
(dapMakOKiHETHKN MPOGITAKTUYHOTO JIIKYBaHHS eMIIIM3yMaOoM TIpH I1/11 BBEJAEHH] 1
pa3 Ha TWXJCHb (Tpymna A) y MOpIBHSHHI 3 BIICYTHICTIO npodinakTuku (rpyna B) y
nopociux (BikoM >18 pokiB) Ta mijuTiTKiB (BikoM > 12 Ta < 18 pokiB) 3 remodimiero A
3 1Hriditopamu. Ilamientn rpynmu A Ta B 10 BKIIOYEHHS Yy AaHE JOCIIIKEHHS
OTPUMMYBAJIM €MI30IUYHE JIIKYBaHHS IMpenapaTaMu IIyHTYoUoi 1ii (aHri. bypassing
agents, BPA). [1anienTiB y rpyni B Mornu nepeBoauTH Ha NPOQ1IaKTUYHE JTIKYBaHHS
eMIIKU3yMa0oM MICTs 3aBEpIICHHS 24 THXKHIB y4acTl y JOCHIIKEHHI. TakKuM YHHOM
Uit Tpynu B BUOKpeMIyieHO ABa nepioau: «mepiof 0e3 npoiIakTUYHOTO JIIKYBAHHS)
OpOTAroM mepmux 24 THXKHIB y4acTl B JIOCHIIPKEHHI 3 MOJAJIBUIUM «IIE€PI0J0M
npo(UIaKTUYHOTO JIIKyBaHHA eMinu3ymadbom». Ilpu mpencraBiieHHI pe3ysbTaTiB
nociimxenass HAVEN 1 y mocke Oynu BpaxoBaHi pe3yibTaTd came mepiony 0e3

18 Oldenburg J, Mahlangu JN, Kim B, Schmitt C, Callaghan MU, Young G, Santagostino E, Kruse-Jarres R, Negrier C, Kessler C, Valente N, Asikanius
E, Levy GG, Windyga J, Shima M. Emicizumab Prophylaxis in Hemophilia A with Inhibitors. N Engl J Med 2017;377:809-18. DOI:
10.1056/NEJMo0al703068 https://www.nejm.org/doi/10.1056/NEJMo0al703068

1 Maria Elisa Mancuso, Michael U. Callaghan, Rebecca Kruse-Jarres, Christine L Kempton, Jin Xu, Olivier Catalani, Elina Asikanius, Gallia G. Levy,
Midori Shima, MDPhD, Guy Young, Johannes Oldenburg. Emicizumab Prophylaxis in Adolescent/Adult Patients with Hemophilia A Previously
Receiving Episodic or Prophylactic Bypassing Agent Treatment: Updated Analyses from the HAVEN 1 Study. Blood 2017; 130 (Supplement 1): 1071.
https://doi.org/10.1182/blood.VV130.Suppl_1.1071.1071

2 Johnny Mahlangu, Johannes Oldenburg, Michael U. Callaghan, Midori Shima, Elena Santagostino, Maggie Moore, Michael Recht, Claudia Garcia,
Renchi Yang, Michaela Lehle, Harrison Macharia, Elina Asikanius, Gallia G. Levy, Rebecca Kruse-Jarres. Bleeding events and safety outcomes in persons
with  haemophilia A with inhibitors: A  prospective, multi-centre, non-interventional study. Haemophilia, 24(6), 921-929.
https://doi.org/10.1111/hae.13612

11


https://www.nejm.org/doi/10.1056/NEJMoa1703068
https://doi.org/10.1182/blood.V130.Suppl_1.1071.1071

Emiyuzymab onsi pymunnoi npoginakmuku 3 memorn 3anodicanHs abo 3MeHUleHHs Y4aCmomu enizooie Kposomey y
dopocaux, xeopux Ha cemoqpinito A (6podaicenuii depiyum VIII paxmopa 3eopmaniisi Kposi) 3 ymeopenHam ineioimopis 0o
¢axmopa V111, 19.09.2023

npodiJakTUYHOTO JIiKyBaHHs (nani rpymna B). [locmimkeHHs Mae 1B1 J10AaTKOBI
HepaHaoMizoBaHi rpynu: rpyna C (n=49) Bkiouana mMalli€HTIB, SKI paHille
oTpuMyBanu mnpodinaktuyHe ikyBaHHS BPA Ta y pociimkeHHI OTpuMyBaiu
emiu3yma0, rpyna D (n=7) Bkitouana naui€eHTiB, K1 paHillle OTPUMYBAJIHU €M130HYHE
nikyBaHHs BPA, ane He BiAMOBiganu KpUTEPIsM JJs BKIIOYEHHS B 1HIII TPYHHU J0
iXHBOTO 3aKpUTTS Ta Y TaHOMY JOCIIPKEHHI OTpUMYyBaiu eminu3zymad. Eminuzyma0
MaIi€eHTaM BBOJIWIM Y /1031 3 MI/KT/THKIEHB TI/TT MPOTATOM 4 THXKHIB 3 MOAATBIITAM
BBEJICHHSAM Yy 11031 1,5 Mr/kr/Twxnens m/mi. Beil maiieHTH, siki Oynu BKJIIOYEHI B
JOCIIKEHHS, oTpuMyBaiu BPA 11s ikyBaHHS TPOPUBHUX KPOBOTEY.

B nocmimxennas HAVEN 1 Oyno Bximroueno 109 nartienTiB 3 remodiiiero A ta 3
iarioiTopamu. ITT momynsmis Bkitouana 53 marieHTH, 3 HUX 10 rpynu A Oylio
pangomizoBano 35 ta mo rpynu B 18. ba3zoBi gemorpadiuni XapaKTepUCTHUKH
MaI€HTIB 3arajoM Oyiu 30aJlaHCOBAHUMH MIX IpyIo0 A Ta rpymnoto B, 3a BUHSTKOM
pacoBoi npunanexHocti (60% naiieHTiB y rpymi A OyJid €BpONEOiTHOI pacu, y rpyIii
B - 55,6%; monronoignoi pacu y rpyti A - 28,6%, y rpymi B - 16,7%; nerpoinHoi ado
adpoamepukaHcbkoi pacu y rpym A 11,4% mnauientiB ta 22,2% y rpyni B). Yei
MalieHTy Oyau MIJIITKAaMU Ta JOPOCIMMH 40j0B14oi cTaTi. CepeHii BIK MaIll€HTIB
ctaHoBuB 38,0 pokiB (12 — 68) y rpyni A Ta 35,5 pokiB (13 — 65) y rpymi B. binbmiicts
XBOPUX MaJU TSHKKY reModiiito (y rpyni A - 89% ta y rpymi B - 100%); 40% nawieHTiB
y rpyni A panime npounum ITI, y rpyni B neit Bincotok cranoBuB 39%. Cepenns
€KCIIO3UIIIS JIIKYBaHHsS eMinu3ymadbom ctaHoBwia 24,0 TwxHi (qianazoH Big 3,0 g0
47,9) 3aranom 1 29,5 tuxHi1 (miana3oH Bifg 3,3 1o 47,9) y rpymi A.

[lepBuHHUMIT aHami3 KIHIYHOI €()EKTUBHOCTI TPYHTYBaBCs Ha TMOPIBHAHHI
pe3ynbTaTiB PaH0MI30BaHUX MAII€HTIB TpynH A Ta rpynu B (3pi3 manux 2016 p.).

[lepBUHHOIO KIHIIEBOIO TOYKOIO €(QEKTUBHOCTI Oyia pi3HUIA Y KUIBKOCTI
IPOJIIKOBAHMX €Mi30/1IB KpoBoTed 3a pik (anri. annualized bleeding rate, ABR) y
NAaIlEHTIB Tpynmu A, sKI OTpUMYyBalu TNpUHANMHI 24 TIDKHI TPOQPIUIAKTUKY
eMilu3ymMaboM, Ta TalleHTIB Tpynu B, ski He oTpuMyBaM NPOQPUIAKTUKY
eMinu3ymadom, sika Oyna pocarnyta y npociiypkenHi HAVEN 1. Ilpodinaktuune
JIKYBaHHS eMilM3ymMaboOM MpHU3BENIO 10 CTaTUCTUYHO 3Hauymoro (p=0,0001) Tta
KJIIHIYHO 3HAYyIIOrO 3HI)KEHHS 4YacTOTH KpoBoTed Ha 87% 1 MpOJIIKOBAHHUX
enizoaiB kposoteu y rpym A (ABR 2,9 (95% CI Bin 1,7 no 5,0) y nopiBHsHHI 3
BIJICYTHICTIO MpodinakTuyHoro JikyBaHHs y rpymi B (ABR 23,3 (95% CI Bin 12,3 no
43.,9)). 3aranom 22 3 35 nauientiB (63%) rpynu A Maiu HyJIbOBY KUIbKICTh KPOBOTEY
(aarnm. zero bleeding events) mixm uyac oTpuMaHHS MPOQPUIAKTUYHOTO JIKYyBAaHHS
eminu3ymabom y nopiBHsHHI 3 1 13 18 nartienTis (6%) y rpymi B.

Sk 3a3Ha4YEHO y AOChE BTOPUHHI KiHIEBI KJIIHIYHI TOUKH AJis rpyn A, B, a came
BCI €MM130/11 KPOBOTEU (SIK MPOJTIKOBaHI1, Tak 1 He jikoBaHi BPA); mpoikoBaHi emnizonu
CIIOHTAaHHUX KPOBOTEY; MPOJIIKOBaHI CYTJIO00BI KPOBOTEY1; MPOJIIKOBAHI KPOBOTEU1 Y
cyrnobu-mimeHi (aHri. target-joint bleeding) y mociimkeHHl Oyiau AOCATHYTI, 110
JEMOHCTPY€E TMOCTIHHE Ta KJIIHIYHO 3HAYYIIE 3HM)KEHHS YaCTOTH KPOBOTEY IIiJ Yac
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OTpUMaHHA NMPOGUIAKTUIHOTO JIIKYBaHHS eMIIIM3yMa0OM y IMOPIBHSAHHI 3 BIJICYTHICTIO
pod1IaKTUIHOTO JIIKYBaHHS.

VY KJIIHIYHOMY PO3ALUI JAOChE TaKOXK MPEICTaBJICHI PE3yNbTaTH MAIli€HTIB, SKi
npuiiMaiy yd4acTh y TPOCHEKTHUBHOMY OaraToleHTPOBOMY HEIHTEPBEHIIIHHOMY
nocaimkenHi  (Homep ClinicalTrials.gov, NCT02476942, inomit ID Homep
BH2976821%2) ta inTpainmuBimyanbHe NOPIBHSAHHA PpE3yJbTATiB IIAIEHTIB, SKi
npuiiMany y4acTh y HEIHTepBeHIliitHOMYy npociikeHHi BH29768 Tta motim Oynu
BKItoueH1 y gocuimkenns HAVEN 1.

Ilin yac HEIHTEPBEHIIMHOTO JOCTIDKEHHS Oynu 310paHi peanbHl AaHl IIPO
BUITQ/IKK KPOBOTEY1 Ta PE3yJIbTATH 111010 TPOPiIt0 OE3MEeKH y MaIEHTIB 3 TeMOITIEI0
A, sKi OTpUMYBaJIM emni3oauyHe ado npodinakTuyHe JikyBaHHs BPA BianoBigHO 10
MICIIEBO1 peaJIbHOI KIIIHIYHOI MPaKTUKH. 3arajioM y HEIHTEPBEHIIMHE JTOCTIHKEHHS
BH29768 6yno BxiroueHo 103 xBopux Ha reModiito A 3 iHr101TopaMu (CepeIHiil Bik
31 pokiB). Y4acHUKHM JOCIHIKEHHS TiepeOyBanu i Hariasaom npotrsarom 26,0 (4,1-
69,6) TuxHiB. Y rpyni BBeneHHs BPA “3a sumororw” AKK otpumyBanu 53 naifieHTiB
(70,7%), rFVlla - 36 (46,7%) Ta iame nmikyBanus (FVIII, 1-neamino-8-D-aprinin
Ba30MPECHH, KpIOMpenummiTaT Ta/abo CBIKO03aMOPOXKEHY IUIa3My/IIJIBHY KpPOB) - 8
nauieHTiB (10,7%); y rpymi npodinaktuudoro BeeaeHHss BPA AKK orpumysamu 25
naiieHTiB (89,3%), rFVIla - 11 (39,3%) Ta inme gikyBanHs - 5 naiieHTiB (17,9%).

B rpymni BBenenns BPA ‘“3a Bumororo” (n = 75) Oyno 3apeectpoBaHo 1244
€ni30/1iB KpoBOTEY, y Tpyni npodinaktuanoro BBeAeHHs BPA (n = 28) - 325 enizoxais
KpPOBOTEU. 3HAYHY YACTKY KPOBOTEY HE JIKYBAJIH HI B OJHIN 3 BUIIE3a3HAYCHHUX TPYII
(528 (42,4 %) Ta 104 (32,0 %) BiamoBimHO); 3arasioM 64% KpoBOoTed Oyiu
cioHTaHHUMH 1 36% Oynu TpaBMatuuHuMu. Y Tpymi BBeneHHs BPA “3a Bumororo”
ABR ni1s nponikoBaHuX emizo/iB KpoBoTed cTraHoBUB 18,6 (95% CI Big 15,2 no 22,8)
Ta ans ycix emizomiB kpoBored ABR 327 (95% CI Bim 27,3 no 39,1). V rpymi
npodinaktuaroro BeeaeHHs BPA BinmosigHo - ABR 14,9 (95% CI Bix 10,5 mo 21,2)
JUTSI IPOJIIKOBAHMX €IM130/11B KpOBOTEY 1 JiJIst BCiX emizo/iB kpoBoteu ABR 25,0 (95%
Cl Big 18,4 no 34,0).

B nonanemomy 3 HelHTepBeHUIMHOro nociimkeHHs BH29768 y rpymy A
nocmimkeHHss HAVEN 1 Oyno BkitoueHo 24 marfieHTH (y HEIHTEPBEHIIHHOMY
nocmipxenHi BH29768 otpumyBanu enizoouune nikyBanHsa BPA Ta y mociimxenHi
HAVEN 1 - emiumzymal) ta y rpyny C Takox 24 mnamieHTd (OTpUMYBaIH
npoghinakmuune nikyBanHs BPA y HeintepBeHuiiiHomy pociimxeHHi BH29768, a
noTiM eMinuzyMad y gociimxesai HAVEN 1).

Y nocke 3a3HaueHO, MIO pe3yJbTaTH I1HTPAIHAUBIAYaTBLHOTO TOPIBHSIHHS
namieHTiB (n=24) HeiHnTepBeHiiitHoro mocuimkenHs BH29768 6e3 nonepeonvoco
npoginakmuuno2o nikysauHs BPA y3romKyloTbes 3 pe3yibTaTaMyd PaHI0Mi30BaHUX
namiedTiB gocaipkeHas HAVEN 1. B okpeMux marfieHTiB CIIoCTepiraaocs moCIiJoBHE

2 https://clinicaltrials.gov/study/NCT02476942

22 Johnny Mahlangu, Johannes Oldenburg, Michael U. Callaghan, Midori Shima, Elena Santagostino, Maggie Moore, Michael Recht, Claudia Garcia,
Renchi Yang, Michaela Lehle, Harrison Macharia, Elina Asikanius, Gallia G. Levy, Rebecca Kruse-Jarres. Bleeding events and safety outcomes in persons
with  haemophilia A with inhibitors: A  prospective, multi-centre, non-interventional study. Haemophilia, 24(6), 921-929.
https://doi.org/10.1111/hae.13612
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3HIDKEHHSI YaCTOTH KpPOBOTEY. Y OLIBIIOCTI MAII€HTIB HE MPOBOAMIIOCS JIKYyBaHHS
KpOBOTEY Mij yac MpodiIakKTUUHOTO BBEJEHHS eMilu3yMaly, HE3alle)KHO BIJ IXHIX
imauBinyansanx ABR mpu emizogmunomy mikyBaHHI BPA  HeiHTepBeHIIHHOTO
nocaipkenns. [Ipu npodinaktuunomy BBeAeHHI eMinnzymady ABR Oyna Hmxdoro
HIX TpU ToTiepeIHboMY emnizoauunomy JikyBanHi BPA (ABR 1,7 (95% CI Bin 0,7 1o
4,1) vs ABR 21,6 (95% CI Big 15,4 mo 30,2), M0 CTaHOBUTH PI3HUIIO Y YaCTOTI
MPOJIIKOBaHMUX emi3oAiB kpoBoted 92% (P<0,001). JIumre y 2 3 24 narienTiB (8%) HE
OyJ10 KpOBOTEY TIi]] YaC HEIHTEPBEHITIHHOTO TOCITIIPKEHHS, BOJHOYAC Yy 17 3 THX caMux
24 nanienTiB (71%) He Oyno KpOBOTEY MiJ Yac JIKYBaHHS eMillu3yMaOoM y rpymi A
HEIHTEepBEHIIIMHOrO nociimkenHs nociipkenas HAVEN 1.

[Ipu iHTpaiHAMBIAYaTbHOMY MOPIBHAHHI pe3yJbTaTiB MallieHTIB (n=24), ski
OTPUMYBAJIU npogirakmuyre niKyeaunHs BPA y neinmepeenyitinomy 0ocniodcenHti, a
noTiM mpoduiakTuKy eminuzymadbom y pociimpkeHHi HAVEN 1 BcranoBieHo, 110
npo(diIaKTUYHE JIIKYBaHHS eMilu3ymMaOoM 3HauHO 3MeHImuio ABR y mopiBHaHHI 3
nonepeaHiM npodutakTuuHuM JikyBaHHsM BPA. 1le Bkirovano 3HMKEHHS 4aCTOTU
MPOJIIKOBAHUX €MMi30/41B KpoBoTeu Ha 79% (P<0,001) 3 ABR 15,7 (95% CI Big 11,1 o
22,3) y HeinTepBeHuiinomy gociipkenai BH29768 no ABR 3,3 (95% CI Bix 1,3 no
8,1) 3 Tux camux narientiB y rpyni C nocnimkennss HAVEN 1. Cepen 24 naliieHris,
aki Oynu BkmoueHl y rpyny C pocmimxenHs HAVEN 1 3 HeiHTepBeHLIMHOIrO
nociipkeHHss BH29768, y 17 e Oyno kpoBoTeu MiJ Yac JIKyBaHHS €MIIM3yMaOoM,
BojHOYac mig yac BH29768 numie y 3 3 Tux camux 24 marieHTiB He OyJIO0 KpOBOTEY
i 9ac mpoQuIakTHIHOro JiKyBaHHS BPA.

[TopiBHspHA Oe3mieka eminu3yMaly Ta oopanoro kommapaTtopa (AKK y pexumi
JIKyBaHHS ‘32 BUMOTOIO” Ta MPO(DIIAKTHYHOTO BBEJEHHS) Y JIOChE Ta y Tabmuii 1
npeAcTaBiieHl 3BeJiecHUMH JanuMu 3 gociipkeHass HAVEN 1 ta HeiHTepBeHITiHOTO
nocaimkenas BH29768.

Ta6auus 1. 3Beneni gani mozo 6e3nexu eminmzymady ta AKK

[Ipodinakruxa [Ipodinaktuka Enizoguune
[ToGiuna peaxiris eminu3ymad AKK JIKyBaHHS
(J1iKyBaHHSA «3a
BuMOTroio») AKK
K-ctp % K-ctp % K-ctp %
BUIIAKIB BUIIAKIB BUMAIKIB
TpomboTHYIHA 2 1,9 0 0 0 0
MiKpOaHTi0naris
Hexpo3 mikipu 1 1 0 0 0 0
[ToBepxHeBmit 1 1 0 0 0 0
TpoMO0O(DIIEOIT
KaepHo3uuit TpomM003 1 1 0 0 0 0
CHHYCa
3arizonedinuTHa aHeMis 1 1 0 0 0 0
Cernicuc 1 1 0 0 0 0
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I'emaptpo3 (6e3 Tepamii 1 1 5 17,9 4 53
KpPOBOTEUI)

I'onoBHuwMii 61716 1 1 0 0 0 0
ApTpanris 6 5,8 3 7,1 2 4
BipycHa iHdexIist BepXxHix 9 8,7 4 14,3 1 1,3
IUXaJbHUAX IUIAX1B

[Tipekcist 0 0 0 0 6 8
®dapuHrearbHa TeMaToMa 0 0 0 0 1 1,3
KpoBoteua 3 sicen 0 0 0 0 1 1,3
Cia0KicTh 6 5,8 0 0 0 0
Peakiiis y miciii BBeZCHHS 15 14,6 0 0 0 0

JlonaTkoBO 3asBHUKOM HajJiaHi OHOBJEHI AaHl pociimxeHHs HAVEN 1 (3pi3
21.04.2017 p.), BKIoyarouu gaHi 24-X NaicHTIB IHTPaiHAUBINyaIbHUX MOPiBHAHE,
3 ornsay Ha Maibke 6 MICSIIB OUIBII TPUBAJIOIO CIIOCTEPEKEHHS, OHOBJICHI JaHI
nociimxenass HAVEN 1, Bkiroyatoun iHTpaiHAUBIAYyadbHE MOPIBHIHHS, TOKA3YIOTh,
o MpoduIAKTUKA eMIIM3yMaboM MPOJIOBKYE TEMOHCTPYBATH KIIHIYHO 3HAUYIIE
3HIDKCHHSI PHU3UKY PO3BUTKY IPOJIKOBAHMX €Mi30/1B KPOBOTEY TMOPIBHSHO 3
nomnepeaHiM em30audyHuM abo npodinaktuuaum JjikyBaHHsM BPA. Kpim Toro,
eMilu3yMald TMpOJOBXKYBaB MIATPUMYBATH HU3bKUN 3arampHuii ABR 1 moOpe
MIEPEHOCUBCS 3 MOMEHTY OIyOIiKyBaHHs rorepeanboro 3BiTy Oldenburg et al., 2017.
XKoanux HoBux noO1yHux siBull (I15) He mpu3Beno A0 NPUNTMHEHHS JIKYBaHHS.

11io uwac nposedenns oeporcasnoi OMT ynosrosadxiceHUM 0peaHOM 3 0epAHCABHOL
OMT 6yno npogedeno oyinky memooonoeiunoi sikocmi nyonixayii Oldenburg et al.,
2017 3a aucmom OYIHKU O0OCbE U000 NPOBEOCHHS O0ePAHCABHOI OYIHKU MeOUYHUX
mexnono2iti (nikapcokux 3acobis) na emani ¢paxoeoi excnepmusu®*). [ocniocenns
HAVEN 1 suguae uimko susHauene KiiHiuHe NUMaHHs, po3nooil nayicumis 0o epynu A
ma B 60yé pamdomizosanum, 000amKo8o paHOOMI308aHi nayienmu  Oyau
cmpamu@ikosani 3 ypaxy8aHHiIM KilbKOCMI Kposomey, SKi SUHUKAIU Npomseom 24
MUICHIB 00 BKIIOYEHHS iX ) docaiodcenHs (< 9 abo > 9 eni300ig8). [lane 0ocniddicenns €
BIOKpumuM, npome 0jisi NepesipKu OAHUX wWooo KIiHIYHOI echexmusHocmi ma be3nexu
oyse cxaukanuti Hezanescnuii Komimem 3 monimopuney (amen. Independent Data
Monitoring Committee, IDMC), saxuil ckiadagcsi 3 He3ANeNHCHUX eKcnepmie ma
cmamucmukie. Bci pesynomamu Ons auanizy IDMC 2omyeanuce Hezanesxicnum
Koopounayiinum yeumpom oanux (Independent Data Coordinating Center), wo 6y8
He3aNedCHUM 610 cnoucopa oocnioxcenns. Ipynu nikyeanna A ma B nma nouamky
00CNIOIHCEHHS OYU CXOHCUMU, 34 BUHAMKOM PACOBOL NPUHANEHCHOCTI. Y 00CNI0NCeHH ]
0emanvbHO BU3HAYEHA 003a, YACMOmAa 66e0eHHs Ma MPUBATICIb JIKY8AHHS NAYIEHMIB.

2 Maria Elisa Mancuso, Michael U. Callaghan, Rebecca Kruse-Jarres, Christine L Kempton, Jin Xu, Olivier Catalani, Elina Asikanius, Gallia G. Levy,
Midori Shima, Guy Young, Johannes Oldenburg; Emicizumab Prophylaxis in Adolescent/Adult Patients with Hemophilia A Previously Receiving
Episodic or Prophylactic Bypassing Agent Treatment: Updated Analyses from the HAVEN 1 Study. Blood 2017; 130 (Supplement 1): 1071. doi:
https://doi.org/10.1182/blood.V130.Suppl_1.1071.1071 https://ashpublications.org/blood/article/130/Supplement%201/1071/116325/Emicizumab-
Prophylaxis-in-Adolescent-Adult

24 https://www.dec.gov.ua/materials/lyst-oczinky-dosye-shhodo-provedennya-derzhavnoyi-oczinky-medychnyh-tehnologij-likarskyh-zasobiv-na-etapi-
fahovoyi-ekspertyzy/?role=ua
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Pospaxoeana cmamucmuuna nomyosicHicms O0O0CHIOJNHCEHHS, AHANI3 NPOBOOUBCS 3d
NPUHYUNOM NpusHaveHHs aiKyeanns (awen. intention-to-treat population). 31 3 35
nayienmis (11%) 3 epynu A ma eci 3 epynu B 3asepwunu 24 muodicnesuil nepioo
oocniodcenns. Iliocymosyiouu euwezasnauene, MOJNCHA 3poOUMU  BUCHOBOK, WO
00CTIOAHCEHHS MAE NPULIHAMH)Y MEeMOOO0I02IYHY AKICMb.

Taxum wunom, 3a pesynomamamu PKJ[ HAVEN 1 o6yno eusnaueno, wo
npoginakmuune NiKy8aHHs eMiyu3ymabom npuzeeno 00 CMAmucCmMuyHO 3HA4YU020
(p=0,0001) ma KnHIYHO 3HAYUYW020 3HUIICEHHS yacmomu kposomey Ha 87% Ons
NponiKysaHux enizoodie kposomeyu y epyni A (ABR 2,9) y nopieuaunui 3 nayienmamu
epyni B (ABR 23,3). 3acanom 22 3 35 nayieumie (63%) epynu A manu Hya608y
KLIbKICMb Kposomey nio 4ac OMpUMAanHs npo@PINaKmuyHo20 JiKy8aHHsa eMiyuzymadom
vy nopisuanui 3 1 i3 18 nayienmis (6%) y epyni 3 giocymuicmio npoghinaxmuunoco
Jikyeaunns (epyna B). Inousioyanvhe nopisusanHs pe3yibmamie nayicHmis 6e3
nonepeorHb020 NPOPINIAKMUYHO20 NIKYBAHHS Y HEeIHMEePBEeHYIUHOMY OOCIIONCEHHT Ma 3
nonepeonim npoghinakmuunum nixysauuam BPA yseo0ocyemvcs 3 pesyromamamu
panoomizosanux nayienmie oocuioxcenns HAVEN 1.

llpu inmpainousioyanvnomy nopieuanui (nayienmu epynu A 00CHiOMHCeHHs
HAVEN 1) npu npoghinakmuunomy esedenni emiyuzymady ABR b6yna Huodicuoro Hidxe
npu nonepeoHboMy enizoouyHomy nikyeanui BPA y mux camux nayienmie (ABR 1,7,
95% Cl 6i0 0,7 004,1) vs ABR 21,6, 95% Cl 6i0 15,4 00 30,2), wo cmanogums pizHuyto
Y yacmomi npoikosaHux enizooie kpogomeu 92% (P<0,001). Jluwe y 2 3 24 nayicnmis
(8%) He 6y10 Kposomeu nid wac HeiHmepeeHUIUH020 00CNI0MNCeH S, 800HOUaAC Y 17 3
mux camux 24 nayienmies (71%) ne 6yno kposomeu nio uac aiKy8aunHs emiyuzymadom
y epyni A oocniooxcennuss HAVEN 1.

Ilpu nposedenni inmpainousioyaivrhoco nopieuanus (nayicnmu epynu C
odocniodcennss HAVEN 1) npoghinaxmuune nikysamns emiyuzymadom 3Ha4HO 3MEeHUULO
ABR y nopisnsanui 3 nonepeouim npoghinaxmuynum nikyeamHam BPA mux camux
nayienmis (ABR 3,3, 95% Cl 6io 1,3 00 8,1 vs ABR 15,7, 95% Cl 6io 11,1 0o 22,3), wo
CMAHOBUNO 3HUNCEHHSL 4aCMOmuU NPOJIIKOBAHUX eniz00ie kposomeyu Ha 79% (P<0,001).
Cepeo 24 nayienmies, siki 0yau exaoueni y epyny C odocnioxcennuss HAVEN 1 3
HeinmepseHYiliHo20 docnioxcenus BH29768, y 17 ne 6yno kposomeu nio uac aiky8auHs
emiyuzymaoom, soonouac nio yac BH29768 nuwe y 3 3 mux camux 24 nayicnmis ne
6y10 Kposomeuy nio yac nPoPinaKkmuyHo2o aikysanus BPA.

3a pesyrbmamamu  OHOGNEHUX OaHux oocniodxcenns HAVEN 1  ma
IHMPAiHOUBIOYaNbHO20 NOPIGHAHHA (6 Micayie OinbUL MPUBATO20 CNOCMEPENCEHHS),
npoginakmuune 3acmoCcy8aHHsA eMiyu3zymMady npooo8A’HCYBAN0 OeMOHCMPY8amu
KIIHIYHO 3HAYYUe 3HUNCEHHS PUUKY eni300i8 NPOiKOBAHUX KPOBOMeY NOPIGHAHO 3
nonepeoHim enizo0utHuM abo npoginakmuunum aikyeanuim BPA.

Vnoenosaoicenuti opean 3aysasicye, wo npu nposedenti gepugixayii 0anux oyno
8CMAHOBIEHO, Wo y mabauyi 1, 8 aKii npedcmasiieHi 36e0eni 0aHi W00 NOPIGHAILHOL
besnexku emiyuzymady ma AKK (y peocumi nixysannsa “za eumocorw” ma
npoQinaKmuuHo20 88e0eHHs), 3 YPaxy8aHHam Oanux oocnioxcenns HAVEN 1 ma
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HeinmepeHyilinoco  docniodxcenns BH29768, wo maoani eukopucmaui y
G apmaxoekoHOMIUHIl MOOei, He OYIU npedCmasieHi maxi cepuio3ni NoOIYHI A8UYA K
m'z306utl  kpososunue (v epyni enizoouunozo e6eedenwHsi BPA - 4%, y epyni
npoginakmuunoco éeedenns BPA - 3,6%, npoginakmuune 6sedenns emiyuzymaby -
1%), Kpososunue (y epyni enizoouuno2o e6eedenns BPA - 0%, y epyni
npoghinakmuunozo esedenns BPA - 3,6%) ma cemamypia (y epyni enizoouunoco
sgedenns BPA - 1,3%, y epyni npoginakmuunoco esedenns BPA - 3,6%,
npoginakmuune  68edennss  emiyusymady - 1%). Ilpome 6ionosiono 0o
DapmaxoeKoOHOMIUHOI MOOeNi BUMPAMU HA JIKYBAHHS 3A3HAYEHUX NOOIYHUX peaKyill
He po3paxo8y8anucy, OCKIIbKU GUMPAamu Ha JIKY8aHHs YCiX Kpogomed, Wo 6UHUKAIOMb
Ha oui npoginaxmuxu emiyuzymadbom abo AKK ma enizoouunozo 3acmocyeamHtsi
(nixysanusa “za eumocorw’) AKK, O6yau eéxnmoueni ax oxpema xamezopis eumpam y
CKNaO0l eumpam Ha 3AsA6/eHy MeOUdHy MexXHON02il0 ma MeOUyHy mexXHON02iH0
NOPIGHAHHA.

Takox y 10Ch€ MPEACTABICHO 3BIT, MIATOTOBICHUH €KCIIEpTaMu IPYIIU 3 OL[IHKU
Menuunux TexHoisiorii MORSE Paula Chu, Adriana Reyes na 3amoBnenHst Roche,
METOIO SIKOTO OyJia OLIHKK HENpsMOi €PEeKTUBHOCTI (Ta OE3MEYHOCT1) eMilu3ymMaldy
JUIsL JIIKYBaHHSl MAIl€eHTIB 13 reModuiiero A Ta iHriOITOpaMu Yy THOPIBHSHHI 3
PO UIAKTUYHUM JIiIKyBaHHSIM BPA Ha OCHOBI JaHUX, OTPUMaHUX 3 PaHIOMI30BaHHUX
rpyn (rpynu A ta B) nocmimxenns HAVEN 1 ta nanux omy0OiikoBaHO1 JliTepaTypu
st BPA.

3 Bukopuctanasam jmire PKJ, y Sskux moBiOMIISIETHCS PO KIHIIEBI TOYKH, IO
CTAaHOBWJIM 1HTEpEC, K1 BKJIIOYAJIM MAIlI€HTIB 13 TeMOQTiel0 A Ta HEBEIUKY YaCTKY
narieHTiB 3 remopuniero B (<10%) 3 iHribiTopamu, npo sSKi HOBIAOMIISIIOCS i Yac
npodiakTHIHOTO JiKyBaHHs 13 3actocyBaHHsIM AKK, octaTounuit HaOip 1OCHTIIKEHb,
110 BIJIMOBIAa€ KPUTEPIsAM BKIFOUSHHS B aHaJ13, OyB 3BYKeHHM 110 qociipkers FEIBA
NF (my6nikanis Antunes et al., 2014)% ta Pro-FEIBA (ny6umikanis Lessinger et al.,
2011)%°. V pocnigxenni FEIBA NF ®eii6a y mo3i 85 + 15 On/kr yepe3 neHb
MOPIBHIOBAJIACS Y IPYIax 3 €MI30AUYHUM Ta TPO(PUIAKTUYHUM JIKYBAaHHAM IPOTATOM
1 poky. ¥V nocmimxenti Pro-FEIBA npodinaktuune BBeaeHHs deiiba nopiBHIOBAIH 3
JIKYBaHHSM ‘32 BUMOTOI0” MIPOTATrOM 6-MICSITYHOTO Kypcy JiiKyBaHHs. [Ipy BUKOHaHH1
HETPSMOTO TOpPIBHSHHS OyJia TpOBEJEHa OIliHKa TeTePOTCHHOCTI BKIIOUCHUX
JOCJTIIKEHB Ta BCTAHOBJICHO, 110 Cepe]l JOCIIIKeHb Oyia FeTepOTeHHICTD 3 OTJIsAly Ha
BIK TIOMYJIALIT MAIIEHTIB Ta MEHIIIA T€TEPOTeHHICTh 3 OISy Ha TU3aiH JOCIIIKEHHSI,
CTYIIHB TSDKKOCTI Ta TUI reMo(1iTii, a TAKOK BUKJIFOUEHHS MAlll€HTIB, SIKI OTPUMYBAJIU
ITI. IIpu mpoBenaeHHI HENMPSMOTO TMOPIBHSHHS Oyna TPOBEIECHA OIlIHKA PHU3UKY
CUCTEeMAaTUYHOI TOXUOKH JOCTIIKEeHb, OMUCaHUX y myoOsikamisx Antunes et al., 2014
ta Leissinger et al., 2011 Ta BcTaHOBIEHO, IO BUCOKHI PU3HK IIOAO 3aCIIMIICHHS

% Antunes SV, Tangada S, Stasyshyn O, Mamonov V, Phillips J, Guzman-Becerra N, Grigorian A, Ewenstein B, Wong WY . Randomized comparison of
prophylaxis and on-demand regimens with FEIBA NF in the treatment of haemophilia A and B with inhibitors. Haemophilia. 2014 Jan;20(1):65-72. doi:
10.1111/hae.12246. Epub 2013 Aug 1. PMID: 23910578; PMCID: PMC4216433. https://www.ncbi.nlm.nih.gov/pmc/articles/PMC4216433/

% | eissinger C, Gringeri A, Antmen B, Berntorp E, Biasoli C, Carpenter S, Cortesi P, Jo H, Kavakli K, Lassila R, Morfini M, Négrier C, Rocino A,
Schramm W, Serban M, Uscatescu MV, Windyga J, Ziilfikar B, Mantovani L. Anti-inhibitor coagulant complex prophylaxis in hemophilia with inhibitors.
N Engl J Med. 2011 Nov 3;365(18):1684-92. doi: 10.1056/NEJM0a1104435. Erratum in: N Engl J Med. 2011 Dec 22;365(25):2441. PMID: 22047559.
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MaroTh 00uBa nociimkeHHs; Leissinger et al., 2011 Mae HEeBCTaHOBJICHUHN PU3HK 11010
paHjoMi3allli, METOJy NPUXOBYBaHHS, HEMOBHUX JAaHUX, BHOIPKOBOi 3BITHOCTI. 3
OTJISIAy MU3aiiHy JMOCTimpKeHHs myOmikariss Antunes et al., 2014 BBakayiacs HalOIBII
BIJIMOBIAHOIO Yepe3 1i mapanenbHuil au3aiH, noaiouuii 1o mocmimkenns HAVEN 1.
Hocmimkenns, mo onucane Leissinger et al., 2011, Gyno po3pobieHe sik mepexpecHe
JAOCTKEHHS 3 3-MICSIUHUM TEpioOM BUMHBAHHA MK METOJAMH JIiKyBaHHA. JlJis
[iJel HempsSMOro MOPIBHAHHA 3 €eMINU3ymMaOboM BpaxOBYBAIHMCS TUIbKH €(QEKTH
JIKyBaHHS MDK MepiojaMu 10 MPpOQUIAKTUYHOTO JIIKYBaHHSA Ta MPOQPLIAKTHUYHOTO
nikyBaHHs. JIJIs 1ijed HEmpsSMOTo TOPIBHSHHS BPaXOBYBAJIMCS JIUINE IMPOJIKOBaHI
kpoBoteul 3 gocaipkeHHss HAVEN 1. 3 nocnimkenns HAVEN 1 6ynu BUkopucTaHi
eeKTH JIIKyBaHHS 3 PaHJOMI30BaHO1 YaCTHHH JIOCIIKEeHHS, rpyn A Ta B, a Takox
BUIIAJIKK KPOBOTEUl BIAMOBIIHO 10 TpaBwia 72 roauH. Yepe3 AOCTYNHICTH JIMIIE
NOMApHUX  TOPIBHSIHB CTaHJapTHI METO/IH HENPsIMOTO MOPIBHSHHS
BUKOPUCTOBYBAIKCS Y CTPYKTYpi OakiecoBoi mMojeni 3 pikcoBaHUM e(EeKToM (aHTII.
Bayesian fixed effect), 6yno Bukonano merojn bymiepa, sikuii BBakaBCs aHaIII30M
YyTIUBOCTI. BIK Ta piBeHb TUTPY pO3MIISIAATUCS K MOTEHI1HI MOAU(IKaTOpH ePeKTy
Ha OCHOBI BUXIJTHUX KJIIHIYHHMX JaHUX. Y MEXKax aHaji3y 4yTJIMBOCTI B3a€EMO/IIS MIXK
MOTEHIIHHUMU MoaudikatopamMu epekTy Ta e(peKTOM JIIKyBaHHS OLIHIOBajacs 3a
nanumu nociimkeHHss HAVEN 1. Yactora BumaikiB KpoBoTeu OyJia 3MO/Ie/IbOBaHA SIK
paxyHKOB1 gaHi. AHami3 Oyno BuUKOoHaHO y cepenoBuili BEE kommnanii «Pomn» 3
BuKopuctanHaMm Bepcii R 3.3.2 ta Bepcii JAGS 4.2.0 (na3uBaethcs popma R).

Pesynbraty moOpiBHSHHS KITIHIYHOI €(EeKTUBHOCTI Ta Oe3neku eminu3ymaldy 3
nocmimkerHss HAVEN 1 ta AKK 3 gociimkenns FEIBA NF 3 ypaxyBanHsIM naHux 3
nyOmikarii Antunes, 2014 npeacrasieni y Tabuuii 2.

Tab6auuss 2. PesynapTaTd TMOPIBHAHHS KIIHIYHOI €(QEKTUBHOCTI Ta Oe3MeKu

eminuzymady ta AKK (Antunes, 2014)

Kinnesa Touka

I'EMJIIBPA ® vs AKK (“3a
BUMOTO10”
RR, OR, MD (95% CI)

I'EMJIIBPA ® vs AKK
(mpodinakTuka)
RR, OR, MD (95% CI)

3aranbpHa yacToTa KpOBOTEY

RR 0,12 (0,11-0,14)

RR 0,36 (0,32-0,40)

CrioHTaHH1 KpOBOTEYi

RR 0,08 (0,07-0,1)

RR 0,28 (0,24-0,33)

BuyTpimHbocyrno0osi
KPOBOBWJIMBU

RR 0,11 (0,09-0,13)

RR 0,32 (0,26-0,39)

BincyTHicTh KpoBOTEY

OR 0,03 (0,02-0,07)

OR 0,25 (0,07- 0,91)

3MiHa 3arajpHOro Oana 3a
MIKAJIO0I0 OLIIHKHU SIKOCTI KATTSA
y TMali€eHTIB 3 reModimieo A
BiJl BUX1THOTO PiBHS

MD 12,64 (1,75-23,52)

MD 8,13 ( -8,36 - 24,64)

3miHa oIiHKH 3a mkanow EQ-
5D 3 BukopucranHam BAIII
BiJl BUX1THOTO PIBHS

MD 11,73 (-2,67 -26,02)

MD 0,71 (-21,37 -33,73)

Vei II  (He3anexxHO BiX
cTyneHs abo cepilo3HOCTI)

OR 6,16 (3,9-9,38)

OR 7,3 (3,63-14,88)
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| Cepiiosni 1151 | OR 0,46 (0,26-0,78) | OR 0,71 (0,34-1,47) |

Pe3ynbpTaTi MOpIBHSAHHS KIIHIYHOT €(pEKTHBHOCTI Ta O€3MeKH eMilu3ymady 3
nocmipkeHHss HAVEN 1 ta AKK 3 nocnimkenns Pro-FEIBA 3 ypaxyBaHHSM JTaHUX 3
nyomikanii Leissinger, 2011 mpeacrasneHi y Tadmmiu 3.

Tadauus 3. Pe3ynbraTu TOPIBHSHHSA KJIIHIYHOI ©(EKTUBHOCTI Ta Oe3NeKH
eminu3zymady 3 AKK (Leissinger, 2011)

Kinnesa Touka I'EMJIIBPA ® vs AKK (“3a T'EMJIIBPA ® vs AKK
BUMOT010” (mpodinakTuka)
RR, OR, MD (95% CI) RR, OR, MD (95% ClI)

3arajibHa 4acTOTa KPOBOTEY RR 0,11 (0,07-0,17) RR 0,30 (0,18-0,49)
KposoBunuBu y cyrmiobou- | RR 0,05 (0,03-0,07) RR 0,17 (0,12-0,23)
MiIIIEeH]
BHyTpinHb0CyT1000Bi RR 0,09 (0,04-0,19) RR 0,25 (0,1-0,57)
KPOBOBHJIMBH
BigcyTHiCTh KpoBOTEY OR 0,03 (0,02-0,07) OR 0,47 (0,13- 1,64)
Vei II  (wesanmexno Big | OR 6,21 (3,9-9,97) OR 5,46 (3,06-9,8)
CTyIeHs a00 CEpHO3HOCTI)
Cepiiosni 151 OR 0,46 (0,26-0,79) OR 0,31 (0,14-0,7)

OTtxe, 3a pe3yJpTaTaMd HENPSIMOTO MOPIBHSHHS Y MAILIEHTIB, K1 OTPUMYBAJIU
nikyBanHs npenapatoM ['EMJIIBPA® y nopiBHsHHI 3 jikyBaHHAM AKK
(mpodinakTrka Ta peXKUM ‘32 BUMOT'0I0”’) HIXKUOIO OyJia 3arajibHa KIJIbKICTh KPOBOTEY,
4acTOTa CIIOHTAHHUX KPOBOTEY Ta BHYTPIIIHHOCYTIIOOOBUX KPOBOBUJIMBIB Ta OUIBIII
IIAaHCH Ha BIICYTHICTH KpoBoTeu. AHami3 ycix I1S (mezamexno Bim crymeHst abo
CEpHO3HOCTI) TMOKa3ye, M0 y MAIlE€HTIB, sKi oTpuMytoTh mpenapatr ['EMJIIBPA®,
3arangom BuHuKae Ounbine [15, aix y marienTis, sxi otpumytorb AKK (mpodinaktuka
Ta PEXKUM ‘382 BUMOTOIO”).

VY Tabnuii 4 npeAcTaBiIeHO TMOKAa3HUKUA KIIHIYHOT €(pEeKTHBHOCTI, $K1 Oynu
BUKOPHWCTaHI 3asBHUKOM Yy (hapMaKOEKOHOMIYHOMY aHaJi3l.

Tabauus 4. Iloka3HUMKM KIIIHIYHOI €(QEKTUBHOCTI, 10 BUKOPUCTaHI Y
(hapMaKOEKOHOMIYHOMY aHai31

Kniniuna Touka [Tpodinaktuka AKK AKK
eminuzymabom | (mpodiiakTuka) (J1ikyBaHHSA “3a
BUMOI0K0”
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Piuna gacTora KpoBOTEY 2,9% 14,9% 23,329:80

Inexc kopucHoOCTI 0,81 0,62 0,65
CranngaprusoBanuii koedimient | 1,19 1,19 2,69

CMEpTHOCTI

[ToTpe6a B apTPOMIACTHITI 2 0 0 2 y Bini 25-35 pokiB

Sx momatkoBa iH(pOpMAaIlis 3assBHUKOM HaJaHa OIiIHKAa TePareBTUYHOI I[IHHOCTI
eminmuzymady (CEMJIIBPA®), mpoBeneHoi rpymoio icmaHcbkux excrneptiB y 2019
poui*®. MeTO0 LBOTrO IOCTIIKEHHS OyJ0 BH3HAYUTU TEPAIEBTUYHY LIHHICTH
eMinu3yMaly s npodinakTuku 1HTI01TOpHOI dopmu remodinii A MOPIBHIHO 3
HasBHUMH ajbTepHAaTUBHUMHU Bapiantamu JjikyBaHHa (AKK Ta rFVIla), 3
BUKOPUCTAHHSAM MYJIbTUKPUTEPIAIbHOTO aHaji3y pimeHb (aHri. multiple-criteria
decision-making, MCDA). Jlns nporo BukopuctoByBanu minxin EVIDEM (anr.
Evidence and Value: Impact on Decision Making), amanToBaHuii ajis oppaHHUX
JKapCchKuX 3aco0iB 3a y4acTi 98 icaHChKUX pEerioHadbHUX (PaxiBIIB 3 OIIHIOBAHHS
MEUYHUX TEXHOJIOTIH.

OTxe, eKcrepTy OLUIHWIN IHTI0ITOpHY (opMy remModinii A SK 3aXBOPIOBaHHS
TSKKOTO CTyINeHs (CepelHe 3HaueHHs + cra”paptHe BiaxwienHs: 4,1 + 0,6) 3
BXKJIMBUMU HE33J]0BOJICHUMU NOTpebamu naiieHTiB (4,0 + 1,3), 0cob1MBO MOPIBHIHO
3 HEIHr101TopHOIO (hopmoro reModuii A. HailBumm cepenHiM 6anoM 13 HalBUILOO
Y3roJI)KEHOI0 MO3ULIEI0 eKcnepTiB (y pasi MmopiBHAHHSI MK eminusymadom 1 AKK)
OyJ10 oriHeHO BUIly e(heKTUBHICTh eMinn3yMaly nopiBHsaHO 3 AKK Ta rFVIla (4,4 +
0,5 nns eminuzymady nopiBusiHo 3 AKK Ta 4,3 + 0,9 nns eminuzymaly mopiBHSHO 3
rFVIla). BigHocHi pe3ynbTaTH JIKyBaHHSA 3a OIIHKOK TAI[IEHTIB TaKOX Oynu
Bucokumi (4 + 0,8 miia eminuzymady nopiBasiHo 3 AKK Ta 3,6 + 0,7 myist eminuzymaly
nopiBHsiHO 3 tFVIIa). Komm eminmm3yma® 3acTocOByBaiM $SIK MOHOTEpAIiiO IS
3anmo0iraHHs emi30/iB KPOBOTEY, MOPIBHsIbHA O€31eKa Ta MepeHOCUMICTh OYIIH TPOXU
Kpaniumu, Hix y pasi 3acrocyBanua AKK (1,3 +2,1), i moai6ni qo rFVIla (—0,3 £0,7).
Ha nymky ekcriepTiB, eMinn3yMa0d Mae BHILY TEpaleBTUUHY LIHHICTb, HIXK IIpenapartu
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MOPIBHSHHS, OCKUJIBKH BIH MOKE 3MIHIOBAaTH KJIIHIYHHM niepeOir 3axBoproBaHHs (4,3 +
0,7 nist eminuzymady nopiBusaHo 3 AKK ta 4,0 £ 0,9 s eminmzymaly MOpiBHSIHO 3
rFVIla). SxicTe mokasiB moao eminu3ymaldy O0yio Bu3HaHO mo3uTuBHOO (3,9 + 0,6);
11e 03HAYaE, MO OMOPHI KIHIYHI TOCTIPKEHHS BBAKAIHCS HATCKHUMHU.

[Ipu oriHIOBaHHI TEpaneBTHYHOI IIHHOCTI eMilu3yMaly ekcrmepTraMu Oyiio
BiJI3HAYEHO, 10 €(PEeKTUBHICTH, TSHKKICTh 3aXBOPIOBAHHS Ta TEpalieBTUYHA KOPHUCTH
Oynu KpUTEpIMH, SIKI HAMOLIBIIO MIpOI0 BIUIMBAIM HAa TEPANEBTUYHY I[IHHICTDH
eminuzymaly. ¥Yci ekcrepTd MOTOAMIUCS 3 THM, IO, OCKUIBKH eMiln3yMad
IPOJIEMOHCTPYBAB CYTTEBE 3HUKEHHS YaCTOTHU KPOBOTEY, MOro e€(EeKTUBHICTH Oyia
BUIILIOI0, HIXK Y HAsBHUX aJbTEPHATUBHMUX BapilaHTIB JiKyBaHHA. Eminnu3ymad Takox
MO>K€ MOJIMIIIUTHU SKICTh KUTTA MAIIE€HTIB, OCKIJILKA BBOJIUTHCS OJMH pa3 Ha THKJICHb
niamkipHo. Ha myMKy ekcrnepTiB, 11€ MO3UTHBHO IMO3HAYUTHCS HA JKUTTI MAIll€HTIB,
0COOJIMBO XBOpHUX JiTeH 1 iXHIX ciMei. Jlopocii TakoX OTpUMAaIOTh KOPUCTb, aJIKe
MEHIITY KIJTbKICTh B1JIB11yBaHb JIIKapH1 3py4HIIIIE MOEIHYBATH 3 TPYAOBOIO A1SUTBHICTIO.
[Iloxgo kputepio O6e3MeKku Ta MEPEHOCUMOCTI, Y pa3i 3aCTOCYBaHHS €MIIIM3yMaldy K
MOHOTEparii AJig 3ano0iraHHs eni30/11B KPOBOTEU €KCIEPTH OLIIHUIN HOT0 AEIIO BUIIIE,
Hixk AKK, 1 moaiono ao rFVIla. EkciepTu Tako 0OroBOpIiM Take MUTAHHS, 10 y pa3i
3aCTOCYBaHHS eMILU3yMa0y Ik MOHOTEparii HeOakaHi SBUIIA HE € CEPUO3HUMU, OJTHAK
JOBrOCTPOKOBa €(EKTUBHICTh THpemapary jAoci HeBigoma. Komm eminu3zymad
BukopuctoByBaM B KoMmOiHamii 3 AKK, Oyno 3adikcoBaHO KijgbKa CEpHO3HHUX
HeOaXaHUX sIBUIL. EKCIEpTH TakoX OIIHWIM eMIHU3yMald sK Mpernapar i3 BUCOKOIO
TEPaneBTUYHOI KOPHUCTIO, OCKIIBKHM BIH 3MIHIOE KIIIHIYHUNA Mepedir 3aXBOPIOBAHHS,
3MEHIIYIOUM KUTBKICTh KPOBOTEY, IO CKOPOUYY€E KIIHIYHI MPOSIBU 3aXBOPIOBAHHS.
3pemiToro, Xxo4a eminu3ymad J10Ccl He BKJIIOYEHO B MOTOYHI HACTAHOBU 3 KJIIHIYHOI
MIPAKTUKH, Y3TOJPKEHUI eKCIIEPTHUIM BUCHOBOK OYB IMO3UTHBHUM; ICTIAHCHKI €KCTIEPTH
PEKOMEHyBaIM BKJIIOYUTH MOro B Taki HacTaHOBU. BaprticTh eminu3zymaly
(dbopMaIbHO HE OIIHIOBAJIM, OCKIJILKHM Ha MOMEHT IPOBEICHHS TOC1KEHHS (DaKTHYHA
BapTICTh IIpenapary He OyJia BijoMa.

Eminn3yma® He BkimtoueHud 10 23 Bepcli bazoBoro mneperniky OCHOBHHX
nikapcpkux 3aco6iB BOO3 ms gopociux 2023 poky>4,

EMinmzyma0 He BkiIrOYeHUN A0 yuHHOTrO 15 Bumycky Jlep:kaBHoro dopmyispa
nikapchKuX 3aco6iB (Haka3 MO3 Ykpainu Big 16.06.2023 Ne 1102%).

Y peectpi MeIMKO-TEXHOJIOTTYHUX JTOKYMEHTIB 3i CTaHAApTHU3auil MeIUYHOL
mnomomorn>® BincyTHi ramysesi ctammaptH B cdepi OXOpoHH 30pOB’S YKpaiHu
(KJT1HIYHI MPOTOKOIM HAJaHHS MEAUYHOI JOMOMOTH, CTAaHAAPT MEIUYHOI JOTIOMOTH)
11010 BEJICHHS TAIlI€EHTIB 3 reModimi€ero.

36epmaemo ysacy, wjo cmanom Ha Yac NiO20MOBKU BUCHOBK)Y 8e0embCsi poboma
MYTbMUOUCYUNTIHAPHOT pOOOHOT epynu 3 po3pPOOKU 2aly3e8UX CMAHOAPMI8 MeOUYHOT

3 https://www.who.int/publications/i/item/WHO-MHP-HPS-EML-2023.02

% https://moz.gov.ua/article/ministry-mandates/nakaz-moz-ukraini-vid-16062023--1102-pro-zatverdzhennja-p%e2%80%99jatnadcjatogo-vipusku-
derzhavnogo-formuljara-likarskih-zasobiv-ta-zabezpechennja-jogo-dostupnosti

% https://www.dec.gov.ua/cat_mtd/galuzevi-standarti-ta-klinichni-nastanovi/
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oonomoeu 3a memoro «I emoghiniay 6ionosiono 0o nakazy MO3 gio 18.08.2020 poky N
1908.

Y nocbe mpeAcTaBICHUU MEpenik MiKHAPOAHMX KJIHIYHMX peKoMeHIauiii,
HACTAHOB 11010 BEJICHHS MAIlI€HTIB 3 TeMOdiTier0 A.

1. Pexomenauii BcecBiTHBOI (pegepanii remogisii mon0 JikyBaHHs reMogurii
(WFH Guidelines for the Management of Hemophilia, 3rd edition, 2020)%".

VY onomieHomy 3-My BujanHi Pekomenpariii BececBiTHbO1 denepartii remodimii
(World Federation of Hemophilia, WFH) mono nikyBaHHS HaIi€HTIB 3 reMO(LIIEI0
BKa3aHo, 110 MpodiJaKTUKa — 1€ CTAaHAApPT Tepamii JJIsl JI0IeH 3 TSKKOI TeMOdIIE0
Ta JIJIs1 ICIKUX TAIEHTIB 13 reMo(iTiero cepelHbol TSKKOCTI ab0 THX MAIllE€HTIB, SKi
MaloTh IHIIUNA BPOJKEHUN PO3JIaj] 3roOpTaHHS KPOBI, SIKUW aCOIIOETHCS 3 (PEHOTUIIOM
TSKKOT KpOBOTEYl Ta/ab0 BUCOKHM PHU3UKOM CIIOHTAHHOI KpOBOTEYl, LIO 3arpoKye
xuTTio. Emizonuuna («3a BUMOTOIO») 3amicHa Teparis (akTOpoM 3rOpTaHHsS KpOBI
OlybllIe HE TOBUHHA PO3TIISAATUCS K TOBIOCTPOKOBUI BapiaHT JIIKyBaHHS.

WFH nponoHye HacTyniHe HOBE BU3HAY€HHS NPO(UIAKTHKH, 3aCHOBAaHE Ha
pe3ynbpTaTax, a He Ha J03aX TeParneBTUYHUX MPOIYKTIB ab0 dacy M MOYaTKy PEKUMY
JKYBaHHS: PETYJIsipHE BBEJICHHS TEMOCTATUYHOTO areHTa/areHTiB 3 METOIO 3ar00IraHHs
BUHHMKHEHHSI KPOBOTEY y 0C10 3 reMoQLIi€r0, T103BOJIAIOUH iM BECTU aKTUBHUN CIIOCIO
KUTTS Ta JOCSITTH SIKOCTI JKHUTTS, IO HE BIAPI3HAETHCS BIJ >KUTTSA 0CiO, SIKI HE
CTpakaaroTh Ha TeMOd1iIito.

BcecBitHsa deneparntis remodiunii (WFH) pexomenaye peryisipHO MNpOBOJUTH
npo(IaKTUKY KPOBOTEY Yy MAII€HTIB 3 1HT101TOPHOIO (hOPMOIO reMoiii.

Ha nomatok mo mpenapatiB HIyHTYIOUO1 Jii Hapasi AOCTYIHI He()aKTOpHI 3aMiCHI
MeTonu Tepamii (Hampukian, eminu3ymad). I[lamientam 3 1HTIOITOpHOIO (POpMOIO
remModinii A PpPEKOMEHJIOBAHO BHKOPHUCTOBYBATH €MIIU3yMad [UIsi PEryJsipHOi
NpOoQUIAKTUKHA €mi301iB KpoBoTed. OCHOBHUMH IepeBaraMu emilnu3ymaldy € Horo
MIIIIKIPHUHN IUISX BBEICHHS, TPUBAIMIA NIEP10/] HAMMIBBUBEICHHS, BUCOKA €()EKTUBHICTh
y 3ano0iraHHi KpoBOT€Y Ta 3MEHIIEHHS YacTOTH €Mi30f1B KPOBOTEY Yy MAlI€HTIB 3
iHrioiTopamu ao FVIII abo 6e3 Hux.

[Tamientam 3 TspKKOIO (popMoro reModiiero A Ta 3 iHribitopamu no FVII, WFH
PEKOMEH/Iy€ HaJlaBaTH MepeBary emMinu3yMaly NOpIBHSHO 3 MpenapaTaMu MIyHTYIOUOi
nii (rFVIla abo AKK) m1st 3MeHIIIeHHS eMi130/1B KpOBOTEY.

[Tamientam 3 rtemodimiero A Ta iHriditopamu g0 FVII, sxi oTpumyrotsh
eMinu3yMal, AKi MepeHecIn HEBEJIUKY omepailito ado iHBa3uBHY mpouenypy, WFH
PEKOMEHTy€ HU3bK1 1031 a00 B1ICYTHICTh 3aMICHO1 Tepartii (pakTopoM 3ropTaHHs KPOBI.
Cnig Oyt oOepexxnmmu mnpu 3actocyBanHl rFVIIa mamientam, siki OTpUMYIOTH
eMinu3ymad 1 sKki MaroTh (aKTopu PHU3KMKY TpPOoMOO3y (HAmpUKIa[, BEHO3HA
TpoMOOEMOOJTisE B MUHYJIOMY, OKHUPIHHS, KypiHHS, XpOHIYHA 1H(MEKIlis, 3amajacHHs)
yepes pusuk roctporo iHpapkTy STEMI ta em6os1ii iereneBoi aprepii.

[Tamientam 3 remodimiero A Ta inriditopamu ao FVIII, ski matore roctpi
kpoBoTeui, WFH pexomenaye BBenenns: koHuentpary FVIIL nns tux, y Koro Hu3bka

87 https://onlinelibrary.wiley.com/doi/10.1111/hae.14046
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peakIiis/Hu3bpKopearyrdi 1HrioiTopis, 1 npenapatu myHTyouoi aii (rFVIla abo AKK)
JUISl TUX, Y KOTO HasiBHI BUCOKOpearyroul 1HT101TOpH.

[Tim gac miKyBaHHS €ITi30/1iB TOCTPUX KPOBOTEY MPHU 3aCTOCYBAHHI eMIITU3yMady
noTpiOHa OOEPEXKHICTh, OCKUIBKM y TAIlIEHTIB MOXKE pO3BUHYTHCA a00 BEHO3HA
TpoMOoemOoJTis, a00 TPOMOOTHYHA MiKpOaHTionaTis mpu ogHovacHomy BBeneHHi AKK.

Jna marieHTiB 13 remodimiero A Ta imriditopamu go FVIII, sxi oTpumyroTsh
eminu3ymab 1 siki MaioTh roctpy kpooteuy, WFH Binnae mepeBary y 3acTocyBaHHI
rFVIla nopiBusHo 3 3actocyBanusaM AKK uepes3 pusznk TpoMOOTHYHOI MiKpOAHTIiOMATIi.

OCK1IbKH eMIIIM3yMa0 BUKOPUCTOBYETHCS JJIsSI TPOQ1IaKTHKHY, a HE JIS JTIKYBaHHS,
rocTpuX KpOBOT€Y Yy MaIlieHTiB 3 iHri0iTopHOIO Qopmoro remodumi A, WFH
PEKOMEH/Iy€E 3aMiCHY Tepariio (akTOpOM 3rOPTaHHS KPOBI MPU TOCTPUX KPOBOTEUAX.
2. Pexomenaanii MeauM4HO-HAYKOBOI KOHCYJbTAaTHMBHOI paau HaunionajgbHOro
¢dhouay 6opoTnom 3 remoditiero (MASAC - Medical and Scientific Advisory Council
of the National Hemophilia Foundation) momo 3acTocyBaHHS Ta KOHTPOJIIO
nepediry 3axpoproBaHHs eMminusymaoom-kxwh (Hemlibra®) y mnamienrtiB 3
remogiiiero A 3 inriditropamu no FVIII a6o 6e3 nux (MASAC Document 268 -
Recommendation on the Use and Management of Emicizumab-kxwh (Hemlibra®)
for Hemophilia A with and without Inhibitors, 2022)3®

Eminnzyma0 €  PEKOMOIHAHTHUM, T'YMaHI130BaHUM, oicnenupIyHUM
MOHOKJIOHATbHUM aHTUTIIoM G4, sike 3aMiHIOe dYacTuHy (QyHKIIT Kodakropa
aktuBoBaHoro (akropa VIII (FVIIIa) nuisixom 3'enHanHst akTuBoBaHOTO (hakTopa IX
(FIXa) ta dakropa X (FX). Bin npusnaueHuii 1jisi pyTHHHOT TPO(UIAKTUKA IS
3ano0iranHst ab0 3MEHIIIEHHS YaCTOTH €Mi30/1IB KPOBOTEY Y IOPOCTUX Ta AiTeH Oynb-
AKOTO BIKY, XBopuX Ha remodinito A 3 inriditopamu 10 FVIII Ta 6e3 nux. [Ipenapar
BBOJISITH MIAIIKIPHO B HaBaHTa)XyBaJbHIM /1031 3 MI/KI/THKACHB MPOTITOM Iepiux 4
THUXKHIB, MICJISI YOTO BBOASATH MIATPUMYIOUY J103Y: a00 1,5 MI/Kr/TmxneHb, abo 3 Mr/kr
KOXHI 2 TWXHI, a00 6 MI/Kr KOXH1 4 TWKHI. ICHye 3HauyHE 3MEHIICHHS KiIbKOCTI
HMIOPIYHUX KPOBOTEU Ha (POHI BCIX TPHOX PEKUMIB Y BCIX BIKOBHUX IpyIax MAIllEHTIB 3
remodiniero A, 3 inrioiTopamu go FVIII abo 6e3 Hux.

[lin yac mnpodUIAKTUYHOTO 3aCTOCYBaHHSA eMmilu3ymMady JabopaTopHUii
MOHITOPUHT HE MOTPIOEH.

Pexomenoayii wooo nouamky nikyeanms emiyusymadom:

VY natienTiB 3 remodiniero A ta inriditopamu 1o FVIII 3actocyBanns AKK cnin
NPUIIMHUTY MPUHAKMHI 3a 24 TOAWHU JI0 TIOYaTKY 3aCTOCYBaHHS eMiln3ymMaoy.

[Tamientu 3 remodiniero A ta inridiropamu g0 FVIII moBunHi po3ymity, o rFVIla
nopiBHsiHO 3 AKK € kpammum mpenapaToM HIyHTYIOUOi i Ui JIIKyBaHHS TOCTPOi
KPOBOTEYl Uepe3 PU3UKU PO3BUTKY TPOMOO3y Ta TPOMOOTHYHOI MiKpoaHTriomartii. Y
piakicHux Bumangkax Hu3bki g03u AKK MoxHa posrmsimatu st JTIKyBaHHS TOCTPUX
KpOBOTEH, ajie iX CIij] po3risiIaTy pu KpoBoTeuax, pesuctenTux ao rkEVIla.

Bhttps://www.hemophilia.org/healthcare-professionals/guidelines-on-care/masac-documents/masac-document-258-recommendation-on-the-use-and-
management-of-emicizumab-kxwh-hemlibrar-for-hemophilia-a-with-and-without-inhibitors
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Pexomenoayii wooo nixkyeanns cocmpux kposomeu y nayicumis 3 cemoinieio A
ma ineioimopamu oo FVIII

He3Baxkatoun Ha BUCOKY €(EKTHBHICTH eMillM3yMaly y 3amo0iranHi KpoBOTEY,
€mi30M KpOBOT€Y BCE OJHO MOXYTh BHHHUKATH, IO MOTpedye OIHOYACHOTO
3aCTOCYBaHHS aJbTEPHATUBHOT TEMOCTATUIHOI Tepartii.

[Tpu remodinii A 13 HU3bKOPEATyIOUUMHU 1HT101TOpAMH TOCTPi KPOBOTEUI MOXKHA
mikyBaTu BUcokuMmH fo3amu FVIII. HacriliHO pekoMeHAYy€eThCS MOHITOPUHT TUTPY
iHri0iTOpa Ta OLlIHKA MOCTYMOBOTO BIHOBJCHHS, IN00 BHU3HAYUTH, YU MOXHA
e(eKTUBHO BUKOpPUCTOBYBaTH BHCOKI 1031 FVIII.

['octpi kpoBoTEUi ciif JaikyBaTu 3a gonomoror rFVIla y mo3i 90-120 mkr/kr sik
noyaTKoBoi 103U. [lepeBakHy O1IbIIICTH KPOBOTEY C1JT KOHTPOJIIOBATH 32 JOIIOMOT OO
1-3 103, BBEJICHUX HE YacCTiIIe, HK Yepe3 KOXKHI 2 TOANHHU.

Cnin ynukatu 3actocyBanHs AKK 1t mpopuBHOI KpoBOTedl Yy MAlll€HTIB, SIK1
OTPUMYIOTh TpoduIakTUKy eminuzymadbom. rFVIla mae OyTu mepiivMm BapiaHTOM
JIKYBaHHS TOCTPUX KPOBOTEY, OCKUIBKM 3aCTOCYBaHHS IIi€i KOMOIHAIll HE 3MIHIOE
npodinb 6e3neku rFVIla. Sxkmo BukopuctoByerbest AKK, Horo ciiji 3acTOCOBYBATH y
1031 He oubIie Hixk 50 MO/Kr, 1110 BBOAUTHCS SIK IOYATKOBA 71034, 1 HE TIEPEBUIIYBATH
100 MO/xr/no0y. Tpusanicts Tepamii AKK Takox ciiiji 3BeCTH 10 MIHIMyMY, OCKIIbKH
TpUBaJ€ 3aCTOCYBAHHS MPOTAToM > 24 rogud B go3ax Buuie 100 MO/kr/no0y moxe
OyTu noB'sA3aHe 3 TPOMOO30M Ta PO3BUTKOM TPOMOOTHYHOT MIKpOAHT10MaTIi.

BupoOiieHHsT aHTUTLIA 10 eMilu3ymMaldy BIAPI3HAETbCA BlJI PO3BUTKY IHT101TOpA
FVIIIL. IlpumitHO, M0 aHTHUTUIA MPOTH eMilu3ymMady, MOXYTh BIUIMBAaTH Ha Te, SK
npenapar Jii€ Ha maIi€eHTa, aje He BIUIMBATUMYTh Ha repeoir remodiii un 1HTi01TOpHUM
CTaTyc TMalll€eHTa, a TaKoX Ha 3JaTHICTh KepyBaTH KPOBOTEUAMHU 3a JIOTIOMOTOIO
TpaaMIliiiHOl Teparii, BKJIOYalouud mpenaparu myHTytouoi naii. Y CIHIA Hemae
KOMEPIIIHHO JOCTYITHUX aHaJI31B /ISl BU3HAYECHHS aHTUTLI MIPOTU eMillizyMaly. SIKiio
€ TIi03pa Ha HASBHICTh AQHTUTLI MPOTH €MINM3yMaly 10332 MOTOYHOKO IMPOTPaMoOr0
KIITHIYHUX BUTIPOOYBaHb, CITi 3B’SI3aTHUCS 3 BUPOOHUKOM
(https://www.gene.com/contact-us/submit-medical-inquiry) ayis oTpumaHHS BKa3iBOK
1010 TTOAAIBIIOT OIIIHKH.

Buxonsuu 3 maHuxX KIIHIYHUX JOCTIIXKEHb, MAlIEHTH 3 1HT10ITOPHOKO (HOPMOIO
remouii A, 1110 MarOTh CIIOHTaHHI a00 TPaBMATUYHI €Mi3041 KPOBOTEY, HE3AJICIKHO B1JT
TaKTUKW iX BBeIEHHs (emizoauuHe abo npoduIaKTUYHE BBEICHHS MpenapariB
HIYHTYIOYO] [1ii), IIBUAIIE 32 BCE, OTPUMAIOTh 3HAUYHY KOPHUCTH BiJ MpO(UIAKTHYHOTO
BBEJICHHS eMIIM3yMaly, SSIKUi CIIiJT po3risiaatu sk | miniro Tepamii. s marieHTis, ski
OTPUMYIOTh 3aCO0M MIYHTYOYOI ii 3 TPO(]UIAKTUIHOIO METOI0 Ta MalOTh HEBEIUKY
KUIBKICTh ~ €MI30/1IB  KPOBOTEY, MOXKHA PO3TISHYTH MOXKJIUBICTh TEPEXOny 3
npodiTakTUKU 3aco0aMy IIYHTYIOUYOi A1l Ha MpOUIAKTHKY eminuzymadoMm. [lanuii
nepexiJi 3yMOBJICHUN JaHUMU €KOHOMIYHOT €()EKTUBHOCTI, OLTBIII TPOCTUM BBEJICHHSIM
JKApChKOTo 3ac00y Ta JaHUMH KJITHIYHOT €(PEeKTUBHOCTI JIKapChKOTO 3ac00Yy.

3. IpakTuuni BKa3iBKHU HimMenbko-aBcTpilicbKO-IBEHIIAPCHKOTO
TOBAPHUCTBA A0CHiKeHb TPOMO03Y Ta remocra3y (German, Austrian, Swiss Society
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for Thrombosis and Haemostasis Research, GTH) mogo 3acTrocyBaHHsI
eminu3yma0y y mnaumieHTiB 3 remoginiero A (Practical Guidance of the GTH
Haemophilia Board on the Use of Emicizumab in Patients with Haemophilia A,
2020)%.

Eminuzyma6 OyB cxBasieHU# Ui MPOQLIAKTUKH €Mi30/11B KPOBOTEY Y MAIIEHTIB 3
remodimiero A 3 inri6iTopamu 10 FVIII abo 6e3 Hux.

Pimenns mpo 3acTocyBaHHsS eMilu3ymMaly B SIKOCTI MPO(IIAKTUYHOTO MiTXOIY
CHiJl TpUMaTH I1HAMBIAYaJIbHO, BPAXOBYIOUHM I1HAMBIAYyaldbHY CHUTYAIlll0 Malli€eHTa
(HanpukiIaa, mamieHTH 13 cTiikumu iHriditopamu a0 FVIIIL, Beno3uwmit qoctyn, peHoru
KpoBOTeY1) Ta (haKTOPH PUBHUKY.

ITicnst HaBaHTaXyBallbHOI 703U eMINM3ymMaldy 3 MI/KI/TWXKISHb ITiIMKIPHO
IPOTATrOM Tepmux 4 THXKHIB, NIATpUMYOUYa J103a - 1,5 MI/KI/THXKACHb MIAMIKIPHO, 3
MT/KT MiJIIIKIPHO pa3 Ha 2 THKHI a00 6 MI/KT MiIIIKIPHOTO BBEJCHHS pa3 Ha 4 THKHI.
Bubip pexxumy 103yBaHHS MOXKE IPYHTYBATHUCS Ha KIIHIYHUX KPUTEPISIX, yIOJ00aHHIX
naifieHTa Ta po3mipi (iakoHa.

3) maHi W00 €KOHOMIYHOI JOLIIBLHOCTI B YacTHHI eQeKTHBHOCTI BHUTpPAT
BUKOPHCTAHHA JIKAapCbLKOro 3aco0y BIANOBiIHO 10 PEKOMEHIOBAHOI WIKAJIHU
rPAHMYHUX 3HAYeHb IHKPEMEHTAJBLHOI0 NOKa3HUKA e(eKTHBHOCTI BUTPAT B
Ykpaini

EdextuBHicTh BUTpaT eMilu3yMaly B JOChe€ Oylia OIlIHEHa 13 3aCTOCYBaHHSIM
METOJIIB BUTpaTU-e(PeKTUBHICTH (cost-effectiveness) Ta BUTpaTHU-KOPUCHICTH (COSt-
utility), B sikux ormiHtoBanuca gonani poku xkuttsa (LYS) ta momani poku KuTTS,
ckopuroBani Ha sikicth (QALY), siki jgo/ae marieHTy 3acTOCyBaHHS eMilnu3ymaoy.
3asBHUKOM OyJio OOTpyHTOBaHO OOpaHi MeToaAu (PapMaKOEKOHOMIYHOTO aHali3y 3
OTJISily Ha Te, IO 3a pe3yJbTaTaMy KIIHIYHOTO JOCHIPKEHHS OyJI0 BCTaHOBJIECHO
PI3HHUIIIO B TOKa3HUKAX KOPUCHOCTI (1HIEKCY sIKOCTI )KUTTA 32 EQ-5D) Ta edhekTBHOCTI
(cepemHbOi KUTBKOCTI MOMEPEPKEHUX KPOBOTEU Ta JOJATKOBUX POKIB KHUTTH).

[Ipu mnpoBeneHHI aHami3y MOPIBHIOBAIOCH Npo(diIakTHKa eMinu3ymadbom 3
€N130JUYHUM JIIKyBaHHSAM (JIiKyBaHHSIM «3a BuMorow») AKK (mpsime mopiBHSHHS Ha
ocHOBI KkiiHIYHOrO pgociikeHHss HAVEN 1) ta npodiraktuka eminu3zymadom 3
npodinaktuyHuM 3actocyBaHHAM AKK (Henmpsive mopiBHSIHHS Ha OCHOBI KIIIHIYHOTO
nocmkenass HAVEN 1 ta npocmmkens FEIBA NF, Pro-FEIBA, a Takox
HEIHTEpBEHIIHHOTO  crocTepekHoro  gocaipkeHHss  NCT02476942/BH29768).
dapMaKOCKOHOMIYHI PO3paxyHKH O0a3yroTbCs Ha Mojaeli MapkoBa 3 1-piyHUMH
nukiaMu. [lodaTkoBuil BIK MAIi€EHTIB y MOJENl CTaHOBUTH 18 pOKiB, a 4yacoBUM
ropu3oHT - 99 pokiB. CtpykTypa (apMakOEKOHOMIUHOI MOJENi mepeadaydae Tpu
OCHOBHHMX CTaHHU: «IHTiOITOpHA (opma Tremodimii A 13 BIJACYTHICTIO KpPOBOTEUD»,
«BUMAZ0K KPOBOTEY1» 1 «CMEPTh». MoiemoBaHHs repediry XxBopoou 0yino po3po0sieHo
JUTSI KOTOPTHU TIOPOCIUX TAIIE€HTIB 3 TeMOdTiEI0 A 3 HasIBHICTIO 1HT101TOPIB 110 (hakTopa
VIILI.

% https://www.thieme-connect.de/products/ejournals/html/10.1055/a-1127-6476
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PesynbpTaTn papmMakoeKOHOMIYHOTO aHaJi3y 13 3aCTOCYBaHHSAM Mojen MapkoBa
3a JaHUMH 3asBHUKA HABEJCHO y TaOJIHIIi 5.

Tabauua 5. Pesynpratu (hapMakoeKOHOMIYHOTO aHali3zy eminu3ymaly 3a JaHUMHU
3asiBHUKA

Eran | Po3ain Onuc
1 Beryn Oyintosana mexnonozis: NPoQPiIaKTUKA eMIITI3yMaOOM.
Komnapamopu:

1) emizoanuHe NiKyBaHHA (JTiKyBaHHS «3a BUMOTOI0») AKK;
2) mpodinaktuyne 3acrocyBanas AKK.

Mogens nepexoay Mixk ctanHaMu MapkoBa 0yJi0o moOy/10BaHO
B MS Excel.

2 Konteker [{imp0oBa OMyYJALIA: TOPOCII NALIEHTH, XBOP1 HA TeMODUIIO
nociimxeHHs | A (Bpomxenuit nedimut VIII dakropa 3ropranHs kposi) 3
YTBOPEHHSIM 1HT101TOpiB 10 (hakTopa VIII.
dapMaKOEKOHOMIYHHMIM aHal3 MPOBEIEHO MJIsi JIOKATbHUX
yMOB YKpaiHU 3 NEePCIEKTUBU CUCTEMU OXOPOHH 370POB S —
JIEP>KaBHOTO TIATHUKA.

YacoBuil TOPU30HT MOJETIOBaHHS CTAaHOBUTH 99 pOKiB, a
MOYATKOBUI BIK MOJIEIIbHOI KOTOPTH CTAHOBUTH 18 POKIB.
CraBka TUCKOHTYBaHHS U BUTPAT Ta pe3yabTaTiB - 3%.
Kopekuiss HamiBuukiy Oyja mpoBeleHa JUisi BUTpaT 1
noka3HukiB LYS ta QALY.

Jani 1010 epeKTUBHOCTI:

1) MOPIBHSHO 3 €Mi30JUYHUM JIIKyBaHHSAM (JTIKYBaHHSM «3a
BumMoror») AKK - npsme nopiBHSAHHS Ha OCHOBI KJITHIYHOTO
nocaimxeras HAVEN 1 (Oldenburg et al., 201740);

2) mopiBHsAHO 3 TmpodimakTuyHuM 3actocyBaHHsIM AKK -
HEeTMpsME TOPIBHSIHHS HAa OCHOB1 KIJIIHIYHOTO JOCHIIKCHHS
HAVEN 1 (Oldenburg et al., 2017??) ta gocnigxens FEIBA
NF (Antunes et al., 2014*") Ta Pro-FEIBA (Lessinger et al.,
2011%), a Takok HEIHTEPBEHLIHHOIO CHOCTEPEKHOIO
nocrmimxenas NCT02476942/BH29768 (Mahlangu, 2018%3).
Biporignicth cMmepTi  MojenoBajiach 3a  TaOJUISIMU
CMEPTHOCTI YOJIOBIYOTO HACEJIEHHs Y KpaiHu (CTaTUCTUUHUMA
30ipauk  ““Tabnuill  HApOIKYBAHOCTI, CMEPTHOCTI Ta

“°0ldenburg, J., Mahlangu, J. N., Kim, B., Schmitt, C., Callaghan, M. U., Young, G., ... & Shima, M. (2017). Emicizumab prophylaxis in hemophilia A
with inhibitors. New England Journal of Medicine, 377(9), 809-818. https://pubmed.ncbi.nim.nih.gov/28691557/

“Antunes SV, Tangada S, Stasyshyn O, et al. Randomized comparison of prophylaxis and on-demand regimens with FEIBA NF in the treatment of
haemophilia A and B with inhibitors. Haemophilia. 2014;20(1):65-72. doi:10.1111/hae.12246

42| eissinger C, Gringeri A, Antmen B, et al. Anti-inhibitor coagulant complex prophylaxis in hemophilia with inhibitors [published correction appears in
N Engl J Med. 2011 Dec 22;365(25):2441]. N Engl J Med. 2011;365(18):1684-1692. doi:10.1056/NEJM0a1104435

“Mahlangu, J., Oldenburg, J., Callaghan, M. U., Shima, M., Mancuso, M. E., Trask, P., ... & von Mackensen, S. (2019). Health-related quality of life and
health status in persons with haemophilia A with inhibitors: A prospective, multicentre, non-interventional study (NIS). Haemophilia, 25(3), 382-391.
https://pubmed.ncbi.nim.nih.gov/31016855/
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cepelHboi 0UiKyBaHOT TpHBaNOCTI *UTTA 3a 2021 pik™**) 3
KODUTYBaHHSIM  Ha  CTaHAApTH30BaHl  Koe]ilieHTH
CMEPTHOCTI BifMOBiaHO 10 myOmikauiii Darby et al., 20074
ta Farrugia et al., 2013, B sixkux 6yn0 BU3HAYEHO Pi3HHUIIO B
MOKa3HUKAaX CMEPTHOCTI TAIlIEHTIB 3 BaXKOK Ta
JIETKOIO/TIOMipHOO (hOpMOI0 TeMOdiTii.

Jlaui momo 6e3meKu:

PiuHi mOKa3HWKH TMOOIYHUX peakiiii Oyiu oTpuMaHi 3
HAVEN 1 (Oldenburg et al., 2017%°) (mpo¢inakruka
eminm3ymabom um emizoguune JikyBaHHa AKK) Ta
HEIHTEPBEHIIIIMHOTO CIIOCTEPEKHOTO JTOCITIJIKEHHS
NCT02476942/BH29768 (Mahlangu, 2018*" (mpo¢inakruxa
gy emnizoauyne JikyBaHHsI AKK).

VY po3paxyHku OyJid BKJIIIOUEHI BCI MOOIYHI Peakilii TPETHOTO
Ta YETBEPTOTO KJIacy, MpeacTaBieHi B Tabaunil 1 BucHoBky.
byno mpuiiHsaTO, 1O YacTOoTa TNOOIYHUX peakiii €
MOCTIHOIO, MOKH MAalI€HT MNPOXOJIUThH JIIKyBaHHA. BuOip
METOAY JIIKyBaHHS NOOIYHUX peaklii MpOBOIUBCS 3
ypaxyBaHHAM TOro, WO XBOpPHUM 3  TeModiiiero
MPOTUIIOKA3aHE BHYTPIITHROM'SI30BE BBEICHHS JIKAPCHKUX
3ac001B.

Bionosiono 0o gpapmaxoexonomiunoi mooeni sumpamu Ha
JUKYBAHHSA MAKUX NOOIYHUX peaKyiil sIK M 308Ul KPOBOBUIUS,
KPOBOBUNUG (2eMOpacis) ma 2emMamypisi He po3paxos8y8anicy,
OCKIIbKU 6umMpamu Ha JIKY6AHHA )CIX Kposomed, U0
BUHUKAIOMb HA (DOHI npoghinakmuxu emiyusymabom aoo
AKK ma enizoduynoco 3acmocyeamHs (MiKy8amHs “3a
sumozoro”’) AKK, Oynu exnoueni sx oKkpema Kamezopis
sumMpam y cK1aoi 8Uumpam Ha 3as61eHy MeoOudHy mexHo102i0
ma MeOudHy mexHoa02i10 NOPIGHHHL.

3Ha4YeHHS] KOPUCHOCTI:

emimmzymadb - 0,81 (Hemlibra: EPAR - Product
Information®®)

“http://db.ukrcensus.gov.ua/PXWEB2007/ukr/publ_new1/2022/publ2022.asp

“Darby SC, Kan SW, Spooner RJ, Giangrande PLF, Hill FGH, Hay CRM, et al. Mortality rates, life expectancy, and causes of death in people with
hemophilia A or B in the United Kingdom who were not infected with HIV. Blood. 2007 Aug 1;110(3):815-25.
https://pubmed.ncbi.nim.nih.gov/17446349/

“SFarrugia A, Cassar J, Kimber MC, Bansal M, Fischer K, Auserswald G, et al. Treatment for life for severe haemophilia A- A cost-utility model for
prophylaxis vs. on-demand treatment. Haemoph Off J World Fed Hemoph. 2013 Jul;19(4):e228-38.

https://pubmed.ncbi.nIm.nih.gov/23534877/

4’Mahlangu J, Oldenburg J, Callaghan MU, et al. Bleeding events and safety outcomes in persons with haemophilia A with inhibitors: A prospective,
multi-centre, non-interventional study. Haemophilia. 2018;24(6):921-929. doi:10.1111/hae.13612
“Bhttps://www.ema.europa.eu/en/documents/product-information/hemlibra-epar-product-information_en.pdf
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1) AKK “3a Bumoror” - 0,65 (Hemlibra: EPAR - Product
Information?®)
2) npodinaxktuka AKK - 0,62 (Mahlangu, 2018%).

3a pe3yapTaTaMu €KOHOMIYHOI OLIIHKH y Mexax 99-pidyHOro

TOPU30HTY MOJIEIOBaHHs OyJI0 OTPUMAHO PE3yibTar:

o 24844 LYS nmna eminmuzymaly, 24,844 LYS musa
npodinaktuku AKK ta 21,936 LYS mis enizoandHoro
JiKyBaHHSA (JTIKyBaHHSA «3a BUMorowo») AKK;

e 20,123 QALY nna eminmuzymady, 15,403 QALY s
npodinaktuku AKK ta 14,185 QALY 1151 eni301u4HOTO
JiKyBaHHs (JiKyBaHHS «3a BuMororo») AKK.

3acTocyBaHHg eMinmu3ymady 3abesneuye nomatkoBi 2,91

LYS ta 5,94 QALY nys nopocnux, XBOpUx Ha reModuiio A

(Bpomxenuit nedimur VI ¢akropa 3ropraHHs KpoBi) 3

YTBOPEHHsIM 1HT101TOpiB 10 (akrtopa VIII, mopiBHSHO 13

mikyBaHHsIM  «3a  Bumorow»  AKK,  BpaxoByroumn

nuckoHTyBaHHA. [lopiBHsiHO 13  mpodinaktukoro AKK
eminu3ymad 3abesmneuye nomatkoni 4,72 QALY, mpote He
3abe3rneuye nogatkoBux LYS.

3 Po3paxyHoxk
BUTpAT

Kareropii BuTpar, 1o BKIOYEHI B MOJIEIIb:

® BUTpATH HA 3aCTOCYBAHHSI JIIKAPCHKUX 3aCO01B;

® BUTpATH Ha JIIKYBaHHS MOOIYHUX PEaKIIiii;

® BUTpATH Ha JIIKyBaHHS KPOBOTEY;

® BUTpATH HA MPOBEJCHHS apTPOIUIACTUKHY;

® BUTpaATH Ha rocHiTani3auio.

Bapricte  eminu3zymaly  po3paxoBaHa Ha  OCHOBI

KOH(IJEHIIMHOI I[IHOBOi MPOMO3UIli, M0 CTAHOBUTh
rpu/1 mr, o €y _ pa3u HIXKYOK 3a

3arBepkeny HakazoM MO3 Vkpainu Big 25.02.2019 Ne470

ONTOBO-BIAMYCKHY IIiHYy, IO y TEPEPaxyHKy CTaHOBUTH

2096,47 rpa/1 mr.

Bapricte  mikapcekoro 3aco0y mopiBasHHS AKK y

(papmakoexoHoMiuHmil Moaeni cranosuth 20,18 rpa/OJ1*°, a

JIKapchKoro 3aco0y emnrTakor-anba aKTUBOBAHWH, IO

BUKOPUCTOBYETHCS JJIS JIIKYBAaHHS €30 IMYHUX KPOBOTEY HA

dboHl MPOPITAKTUYHOTO  3aCTOCYBaHHA  eMilu3yMaoy,

ctaHoBHTE 19,70 rpa/MKr,

“Shttps://medzakupivli.com/uk/patsiientam/analitichna-informaciya/dp-procurements/dp-procurements-
inn?rep_dp_tender_list___type_id_raw=342&limitstart169=0&resetfilters=1&fabrik_incsessionfilters=0
https://moz.gov.ua/uploads/7/39124-dn_1432_09 _08_2022_dod.pdf
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Butpatu Ha piuyHe 3acTOCYBaHHS JIIKAPCBKOIO 3aco0y
emiu3yma0 3 ypaxyBaHHSIM BUTpPAT Ha JIIKyBaHHS KPOBOTEY,
II0 BHUHUKAIOTh Ha (OHI MNPOPUIAKTHKH, HA OIHOTO
JIOPOCIIOTO TAIllEHTa CTAHOBISTH rpH. Piuni
BUTpatu Ha npodinaktuuae 3acrocyBaHss AKK cTaHOBIATSH

rpH, a ana jikyBanHi AKK B pexumi “3a
sumororo” cranossTh || oz

Butpatu 3a pe3ynbraTaMu MOJIETIOBaHHS:

CykynHi  BUTpaTH Ha  eMmilu3ymad Ha  TOPU3OHT
MOIeNIIOBaHHS 99 pokiB 13 TUCKOHTYBaHHIM 3%: _
TPH.

Cykynui Butpatu Ha mnpodinaktuky AKK Ha ropuszoHt
MOJIETIOBaHHA 99 POKIB 13 AUCKOHTYBaHHAM 3%: _
TPH.

CykynHi BUTpatH Ha emizoauuHe 3actocyBaHHs AKK y
pexuMi ‘‘3a BUMOTOIO” Ha TOPU30HT MOJICNIIOBaHHS 99 pokiB
i3 muckontyBannaM 3%: || N -

Pi3Hunsg  BuTpar  NOPIBHAHO 13 IPO(UIAKTUYHHM
sactocysanusm AKK: || rpx (3aowmamxenns).
Pi3nuns BuTpat nopiBHaHO 13 3actocyBanHaM AKK B pexxumi
32 BUMOT'OIO: T'pH (320118 PKEHHS).

4 PesynbraTn

[akpemenTanbuuit nokasHuk epexktuBHocTI BUTpat ICER:

3a pesyiabraramMu (HapMaKOEKOHOMIYHOTO MOJEITIOBAHHS
3asiBHUKA 3aCTOCYBaHHS eMIIM3ymMaldy € JIOMIHYIOUYOIO
TEXHOJIOTI€I0 SIK MOpiBHSHO 13 npodinaktukoo AKK, Tak 1
MOPIBHSHO 13 enizoauyHuM 3actocyBaHHsIM AKK y pexumi
“3a  BHUMOIOK’, TOMY IHKPEMEHTaJbHUNH  MOKA3HHK
edexktuBHOCTI BUTpaT ICER 3aBHUKOM HE pO3paxoBYBaBCH.

AHani3 4yTJIMBOCTI
B nocbke 3a3HaveHo, 110 3 METOIO JOCHIIKEHHS UyTJIMBOCTI
pe3yapTariB  (papMakKOCKOHOMIYHOTO  MOJICTIOBAHHS  J0
HU3KM  TapaMeTpiB  3asdBHUKOM  OyJi0  MPOBEIEHO
onHodakTopHU Ta OaraTtodakTopHMl (MMOBIPHICHHIA)
aHaJli3 YyTIUBOCTI.

3a BHCHOBKOM 3asIBHHKA, PE3YJIbTaTH OJHO(PAKTOPHOTO Ta
06aratoakTOpHOTO aHaJi3y MiATBEPKYIOTh BUCHOBOK IPO
JIOMIHYBaHHS npoiIaKTUKU eMiI3ymMadom Haj
TEXHOJIOT1SIMU TIOPIBHSIHHSI, OCKUTBKM OTpPHUMAaHI Bapiarii
3Ha4eHb BUTpaT Ha ojauH pgojxatkoBuii QALY mpum
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HONIaPHOMY MOPIBHSHHI MEJUYHUX TEXHOJIOTIH 3HAXOAATHCS
MOBHICTIO Y TUIOIIMHI BiJI’€MHHUX 3HAYCHb.

5 [Mpunymenns | [yis nmpoBeieHHS PO3PAXyHKIB 3asBHUKOM OYJ0 3po0iieHO
aHaylizy  Ta | HACTYIHI NPUIYIIEHHS:
OOMEKEeHHS 1. 3a naHuMu JiTEpaTypy MpU po3paxyHKax Oyio 3podiieHe
aHaizy MPUITYIICHHS, [0 TallieHTaM, SIKi OTPUMYIOTh JIIKyBaHHS ‘“3a
3assBHHUKA, IO | BUMOTOIO”, B CepEeITHBROMY IPOBOJISITH nBa
MaloTh BILUIUB | €HIONPOTE3yBaHHA npotaroM xutTsa (Knight et al., 2003°,
Ha O’Hara et al, 2017°%). Kpim Toro O6ymo 3poGieHo
pe3yabTaTH OPUITYIICHHS, [0  THaIlieHTH  OyAyTh  OYiKyBaHO
aHaizy npoornepoBaHi y Bili 25 Ta 35 pokis (Knight et al., 2003%2).
edexTuBHOCTI | 2. B mitepaTtypi He Oyio 3HAlACHO JaHUX 100 JOCTOBIPHOL
BUTpAT OLIIHKM KOPUCHOCTI apTpoIiacTUKU. ToMmy nepeadayaeTbes,

110 HEMpale3/laTHICTh 3 MPUBOJY APTPOIUIACTUKH TPUBAE
OJIMH MICS1lb, @ KOPUCHICTh MPOTATrOM LILOTO Yacy HYJIbOBA.
Take mpunyiieHHs: 0yyno 3po0JieHe 3 OTJIAly Ha MOXKJIMBHUI
GBBUUHMM OlTb Ta 3HWXKEHHS QIBUYHUX (QYHKLIA, 110
croctepirarotbes oapaszy micis onepauii (Fitzgerald et al.,
2004%),

3. MojentoBaHHs niepeadayae, 0 3HaYE€HHS pIYHOI YaCTOTH
KpPOBOTEY Ta 3HAYEHHsI KOPUCHOCTI € MOCTIHHUMU MPOTATOM
yCbOI'O JKUTTS NalfieHTa. BpaxoByroun HU3bKY HMOLIUPEHICTD
remodimii A 3 1HriOiTOpaMu cepen HaceleHHS YKpaiHw,
HasBHI JaHi OyJau OOMEXEHHSM IIPH PO3poOIl MOJIEe, M0
YHEMOKIIUBITIOE 3pOOUTH OIIHKY KOPHUCHOCTI 32 BIKOM.

4. Monenb nependayae, 10 3MEHIICHHS! YaCTOTH KPOBOTEY
npyu  npopIaKTUYHOMY JIIKYBaHHI 3MEHUIYE TSKKICTb
3aXBOPIOBAHHS JO JIETKOi/cepeaHboi (opmu, ToAl 5K
NALIEHTH B TPyl €Mi30JUYHOr0 JIKYBaHHS ‘32 BUMOIOIO”
3aMMIIAlOThesl  y  cTaHi Baxkkoi (opmu. Lle BigpizHse
npodinaktuky eminuzymadbom ta AKK Big emizogudHOro
JmikyBaHHa  ‘3a  BuMorow”. IlomiOnuit miaxix OyB
3acTocoBaHui y nocnimpkenHi Farrugia et al., 2013.

5. Tlpm mnpoBeneHHI po3paxyHKIB OyJI0 BUKOPUCTAHO
OPUITYIICHHS, IO CEepeAHs Bara JOpOCJIOro Malli€eHTa
cTaHOBUTH 70 KT.

SIKnight C, Paisley S, Wight J, Jones ML. Economic modelling of different treatment strategies for haemophilia A with high-responding inhibitors.
Haemoph Off J World Fed Hemoph. 2003 Jul;9(4):521-40. https://pubmed.ncbi.nim.nih.gov/12828681/

20’Hara J, Hughes D, Camp C, Burke T, Carroll L, Diego D-AG. The cost of severe haemophilia in Europe: the CHESS study. Orphanet J Rare Dis.
2017 May 31;12(1):106. https://pubmed.ncbi.nim.nih.gov/28569181/

S3Fitzgerald JD, Orav EJ, Lee TH, Marcantonio ER, Poss R, Goldman L, et al. Patient quality of life during the 12 months following joint replacement
surgery. Arthritis Rheum. 2004 Feb 15;51(1):100-9. https://pubmed.ncbi.nlm.nih.gov/14872462/
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3a po3paxyHKaMy 3asBHHMKa 3aCTOCYBAaHHsI eMILM3yMaly 3a0e3nedye J01aTKOBI
2,91 LYS 12 5,94 QALY 15 mopociux, XBopux Ha reModuito A (BpopKeHU nedinut
VIII dakropa 3ropTanHs KpoBi) 3 yTBOpEHHM 1HT161TOpiB 10 PakTopa VIII, mopiBHAHO
13 mikyBaHHAM «3a BuMmororo» AKK, BpaxoByiounm auckontyBaHHS. [lopiBHAHO 13
npodinaktukoro AKK eminm3ymal 3abesneuye monmatkoBi 4,72 QALY, mpote He
3abesneuye ponatkoBux LYS. CykymHi BUTpaTH Ha 3acTOCYBaHHS eMIlU3ymMaly

rpu) € menmmmu 3a cykynai Butparu Ha npodinaxtuxy AKK (G
IPH) y pasie Ta v [ pa3 venmmvu 3a Butparn ma enizonmune

3acTocyBaHHs (JmikyBaHHS ‘3a BuUMoror”) AKK ( I'PH) UISI JIOPOCIIUX,
xBopux Ha remodimio A (Bpomkenuit nediuut VIII ¢aktopa 3ropraHHsS KpoBi) 3
yTBOPEHHSM 1HT101TOpiB A0 hakTopa VIII.

Takum 4ywmHOM, 3a pe3ynbTaTaMu (PapMaKOEKOHOMIYHOTO MOJCIIIOBAHHS,
3aCTOCYBaHHS €MIlM3yMaly € JOMIHYIOUOIO TEXHOJOTIEI0 3a 3asBJICHOIO I[IHOBOIO
IIPOIIO3HUIII€I0, 1110 CTAaHOBUTH TPH/MT, SK TOPIBHSHO 13 MPOGUIAKTHUKOIO
AKK, Tak 1 MOpiBHSHO 13 €Mi30MYHUM 3aCTOCYBaHHSIM (JIIKyBaHHSM ‘32 BUMOTOIO”
AKK, To0TO 103BOJIsI€ OTpUMaTH OiIble 3HaueHHs] QALY npu MEeHIIKUX BUTpaTax.

YnoBHoBa:xkeHuM oprasom 3 gepxaBHoi OMT mnpoBeaeHa oumiHka
€KOHOMIYHOI0 PO31iJ1y 10Ch€, 32 Pe3yJIbTATAMHU SIKOI BCTAHOBJIEHO (pakTopH, AKi
MalTh BIUIMB HAa pe3yJjbTaT aHadi3y e(eKTHBHOCTI BHTPAT BHUKOPHCTAHHS
JIIKApCHKOTo 3ac00Y:

1. Ili0o uac npoeedenmnsi HapmaxkoeKoOHOMIUHO20 aHANI3Y Ol eni300UYHO20
JIKYBAHHA KpPOBOMeEY, WO BUHUKAIOMb HA (DOHI npohinakmuxu emiyuzymabom
BIONOBIOHO 00 MINCHAPOOHUX PeKOoMeHOayitl OY10 0OpaHo iKApCcbKull 3acib enmakoe-
anbha axmusosanutl. Jlocepenom GXIOHUX OAHUX WOOO0 YIHU enmaxkocy-aibgha
aKmueoeanoeo, ska cmanosums 19,695 epu/mre, 6KkazaHo HAKA3 NPO PO3NOOLN
JIKAPCbKUX 3aco0ie 015 JiKYy8anHs Oimell, X8opux Ha cemoghinito munie A abo B abo
xX80poby Binnebpanoa, 3akynienux 3a kowmu Jepaicasnoeo 6i00xcemy Yrpainu na 2020
pix 3a 6r00xcemnoio npoepamoio KIIKBK 2301400 «3abe3neuents meouuHux 3axo0is
OKDEeMUX 0epPAHCABHUX NPOSPAM MA KOMNIEKCHUX 3aX00i8 NPOZPAMHO20 XapaKmepy» 3a
HANpAMOM «3aKyniens JIKapcbKux 3acobis, MeOuyHux 6upoois, IHWUX MOBApie I
nocnyz» y uacmuti « 3aKynieis 1ikapcoKux 3acobis 0711 3abe3neuenHs oimetl, X60pux Ha
2emoqhinito munie A abo B abo xéopoby Binnebpanda»®*. Ynosuosaicenum opaarom 3
oepoicasnoi OMT 6yno nposedero sepughixayiro Oanux ma 8CMaHOB1EHO, WO 8i0N0BIOHO
OCMAHHBLO2O 3ABEPUIEHO20 MeHOepy 3a OAHUMU CUCMeMU eleKMPOHHUX 3aKVNieelb
Prozorro, y axomy 3amosuuxom eucmynano JI1 “Meouuni saxynieni Yxpainu ™, yina
enmakoey-anvbgha akmusosanozo cmanosuna 21,50 epu/mxe.

Buxopucmanns natibinew akmyanvbHoi yinu 8i0n08ioHo 00 e1eKmpOHHOL cucmemu
nyoniunux 3axynieenv Prozorro npuzeede 0o moco, w0 CYKynHi eumpamu Ha
emiyusymadb na eopuzoum mooentosanns 99 pokie 30inbuiamscs Ha 2pH 1
cmanosumumyme || 2+ npome emivusyma sanvuwumocs oominyouon

*https://moz.gov.ua/uploads/7/39124-dn_1432_09_08_2022_dod.pdf

SShttps://prozorro.gov.ua/tender/UA-2023-05-11-010678-a
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MexHoN02i€I0 sIK NOpisHAHO i3 npogirakmukxoio AKK, mak i nopieusano i3 enizo0uurum
3acmocysanuam (nikysanuim “3a eumozoro’’) AKK.

2. 3a ucnoKoMm 3aa6HUKA, pe3YTbMamu aAHALi3y Ymau8oCmi 0 OpaHux 3asa6HUKOM
Gaxmopie niomeepounu BUCHOBOK NpPO me, WO emiyuzymad € OOMIHYIOUO0
mexHnooeiclo nopieusano iz npoginakmuxoro AKK ma enizoouuHum 3acmocy8aHHAM
(nixysannam ‘“3a sumozor ) AKK. Bapmo 3a3nauumu, wo yina a1ikapcvKux 3aco0ie He
€ 00HUM 13 ¢hakmopis, medxci 8apiabenbHOCmi SAKUX OYIHIOBANUCA ) NPOBEOCHOMY
3aA6HUKOM OOHODAKMOPHOMY AHANI3] 4YMAUBOCMI. 3a pe3ynibmamami npoeeoeHo2o
sepugirayitinoeo ananizy 06y10 6CMAHOBIEHO, WO 3d YMOBU 30LIbULeHHS 3A568]IeHOI YiHU
emiyusymaoy na 10% nokaznux ICER nopieuano i3 nikyeannsam “3a eumoeor” AKK
CMaHo8UumMuMme _ epu/QALY ma _ epn/LYS, a nopisuano i3
npoghinakmuxoro AKK emiyuzymab 3anuwamumemvbcsi OOMIHYIOUOK MEXHONOIET.

YV moii oce uac, axwo yina AKK suusumecs na 10% - nokaznux ICER ons
eMiyuzymady npu nopieHAHHI 3 JIKy8anHAM ‘‘3a eumoeoio” AKK cmanosumume

epn/QALY ma | =prLYs. npome emiyuszyma6  maxoxc
3AMUUAMUMEMbCS OOMIHYI0U0I0 MEXHON02I€EI0 NOPIBHAHO i3 npoginakmukoio AKK.

Bionosiono 0o wkanu pexomendosanux ecpanuunux snavenv ICER 6 Ykpaini
3as6/1eHa MeOUYHA MEeXHON02IA 3aTUUAMUMEMbC eqheKmUHo10, OCKINbKU 3HAYEHHS
ICER He nepesuwyysamume 3 BBIl na oywy wuacenenns (395 832,00 epm). /lna
po3paxyuky epanudnux 3uadenv ICER 6yno suxopucmano oani BBII na oyuty nacenenns
cmanom Ha 2022 pix, wo onybnikosani [lepacasHoro ciyxcoorwo cmamucmuku Yxpainu
6i0 11.03.2022%°,

Taxum yunom, 3a yMO8U CManroCmi YiHO80i NPONO3UYii 3aA6HUKA HA JIKAPCbKULL
3acio eMiL;LByW epu/l me) ma 3a ymosu, wo yina nHa AKK ne 6yoe
MEHULOI0 HIdIC epnu/MO, 3aa6nena meouuna mexHon02isa 3aTUUAMUMEMbCS]
O0OMIHYIOUO0I0 NOpisHAHO 3 npoghinakmuxoio AKK ma nopieusno 3 nikysauuam ‘3a
sumozor”” AKK.

4) naHi MWOA0 E€KOHOMIYHOI JOUUIBHOCTI (edeKTHUBHOCTI BUTPAT, AHAJI3Y
BILIMBY HA NMOKA3HUKU OK0/1KEeTY) BUKOPUCTAHHS JIIKAPCHKOIr0 3aC00y

3asBHUKOM OYJ10 TPOBEIEHO aHaJli3 BIUIMBY Ha MOKAa3HUKH OIOJKETY eMIIu3yMaly
MOPiBHSIHO 13 TTpodinakTHYHUM 3acTocyBaHHsIM AKK Ta eni3ouuHUM 3aCTOCYBaHHSIM
(mikyBanHsM ““3a BuMoror”) AKK Ha mijacTaBli HE3MOAECTHOBAHUX HEIMCKOHTOBAHMX
NPSIMUX METHYHUX BUTpAT.

JIns po3paxyHKy KIJIBKOCTI JOPOCIHMX, XBOpUX Ha TremModiiaito A (BpOKEHUI
nedinut VIII dhaxTopa 3ropTanHs KpoBi) 3 yTBOpeHHsM 1HTIOITOPIB 10 (hakTopa VIII,
KM MO>K€ OyTH MOKa3zaHa NpoQiIaKTHKa eMIn3yMadoM, 3aiBHUKOM OyB IPOBEIECHUIN
aHamiz HarmionanbHoro PeecTpy XBOpMX Ha CHAgKoBI Koaryjomatii, skuii OyB
cTBopeHuil y BepecHi 2018 poky, Ta ¢pyHkiioHye Ha 6a31 LlenTpy narosorii remocTtasy
HACII OXMATIUT.

JIJ1st po3paxyHKy MPOTHO30BAHOI IITHOBOI MOMYJIAIIT HA 5 POKIB 3asIBHUKOM OyIJI0
BpPaxoOBaHO JOPOCIHMX 3 J1arHO30M remodimaiss A 3 HasBHICTIO 1HTIOITOpPIB, AITEH 3

Bhttp://www.ukrstat.gov.ua/express/expr2022/03/25.pdf
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niarHo3oM remModiiis A 3 HasSBHICTIO 1HTI0ITOPIB, IO MEPEUIyTh B IPYIY JAOPOCITHX
(BimmoBimHO a0 maHuX PeecTpy), Ta KUIBKICTh HOBHUX IIAIIEHTIB, B SKHUX MOXE
BUHUKHYTH 1HT101TOp (0,206% MPOTIroM poKy cepea MOmyJsiii XBOPUX, 10 HE MAIOTh
imri6iTopis (Hassan, 2018°")), a Tako BuOYJIUX 3 0OJIKY IAIi€HTIB (PiBEHb CMEPTHOCTI
cepel TMalli€HTIB 3 HasBHICTIO 1HTIOITOpPIB Ta MAalieHTIB Oe3 1HTIOITOPIB CTaHOBUTH
0,017% Tta 0,006% mnpotsarom poxy BignmoBigHo (World Federation of Hemophilia
Report, 2021°8)).

3a pesynomamamu éepughikayiiinoco ananizy 0y10 6CIMaHOB8NEHO, WO 3AA6HUKOM
0Y10 HEeKOPeKMHO [HMEePNnpPemo8aHo NOKA3HUKU CMePMHOCMI ceped NayicHmie 3
Haseuicmio IH2IOImopie ma nayichmie 6e3 ineibimopis. Bionogiono oo World
Federation of Hemophilia Report, 2021, 0,017% ma 0,006% - ye 3acanvHuti pigens
nowupernocmi ecemo@inii A y ceimi 8ionogiono 0o peecmpie Ascmpanii, Kanaou,
@panyii, Imanii, Hoeoi 3enanodii ma Benuxoopumanii (17,1/100 000 wuonosixis
He3anedxNcHo 8i0 maickocmi cemoghinii A ma 6,0/100 000 yonosikie i3 maxckorw hopmoro
eemoinii A), a ne piseHb cmepmuocmi. Bapmo 3asnauumu, wo 3a pesyrbmamamu
PO3DAXYHKY YINIb080I NONYAAYii i3 GUKOPUCMAHHAM HEKOPEKMHO IHMepnpemosanHux
NOKA3HUKI@ CMEPMHOCMI 3AA6HUKOM 0)N0 6CMAHOBIEHO, WO HNpOMA2OM 5 pOKie
NPOCHO3YBAHHS HCOOHUU NAyieHm i3 [H2ibimopHoto opmoro cemoinii A ne nompe.
Takum wumnom, npocHo3068ana Ko2opma NAyi€eHmie Ha 5 poKie aHali3y NOMEHYIUHO
MOdHCe 3MIHUMUCD.

Pe3ynpraTu aHai3y BIJIMBY Ha MOKa3HHUKHU OKOKETY eMIlM3yMaldy MOPIBHAHO 13
npodinaktukoro AKK st mikyBaHHS TOpOCTUX, XBOPUX Ha reModiito A (BpoKEeHUN
nedinut VIII daxTopa 3ropranHs KpoBi) 3 YTBOpeHHsM 1HTI0ITOpIB 10 (pakTopa VIII,
HaBeJIeHO Yy Tabuuili 6.

Tabauus 6. Pesynbrat aHamizy BIUIMBY Ha TMOKa3HUKUA OIODKETY eMilnu3ymaly
nopiBHSAHO 13 TpodinakTukoro AKK aiis mikyBaHHS JOPOCINX, XBOPHUX Ha reModiito A
(Bpomxenuit nedimur VIII dakxropa 3ropraHHs KpoBi) 3 YTBOPEHHSIM 1HTIOITOPIB 10
dakropa VIII

Pik 1 Pik 2 Pik 3 Pix 4 Pik 5

KinbkicTh mamieHriB

IinsoBa 53 59 65 73 83
TIOTTYJISIIIiSt
TOPOCITUX,
XBOpHUX Ha
remo(iio A 3
YTBOPEHHSIM
1HT101TOpIB 10
¢axropa VIII,
oci0

S"Hassan S, Cannavo A, Gouw SC, Rosendaal FR, van der Bom JG. Factor V111 products and inhibitor development in previously treated patients with
severe or moderately severe hemophilia A: a systematic review. J Thromb Haemost. 2018;16(6):1055-1068. doi:10.1111/jth.14124

S8«Report on the Annual Global Survey 2021 now available — WFH - World Federation of Hemophilia” The World Federation of Hemophilia (WFH)
2021-2025 WFH Global Survey 2021, cropiuka 4. https://wfh.org/article/report-on-the-annual-global-survey-2021-now-available/
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Jirounii
crieHapiii — 6e3
BTpY4YaHHS:
KUIBKICTB
MAaIi€HTIB, K1
BUKOPUCTOBYIOT
b IPOITAKTUKY
AKK

53

59

65

73

83

Hiroumii
crieHapiit — 6e3
BTpYYaHHS:
KIJIBKICTh
MMaIi€HTIB, I
SIKHMX TUIAHYEThCS
BUKOPHUCTOBYBAT
1 IO iTaKTUKY
eminu3zymabom

Hoswii ciienapiii
— 3 BTPYYaHHSM:
KUIBKICTB
MaIi€HTIB, SIKi
BUKOPHUCTOBYIOTb
npodiIaKTUKy
AKK

Hosuii cuenapiit
— 3 BTpYYaHHSM:
KUTBKICTD
MaIi€HTIB, TII
SKHX TUIAHYEThCS
BUKOPHUCTOBYBAT
1 IpoIIaKTUKY
eMinu3ymabom

53

59

65

73

83

Hiroumii
CIeHapii —
BUTPATH y
cxemi
JiKyBaHHSH 0e3
eminusymaoy,
I'PH

Hosuit
CLeHapii —
BUTPATH y
cxemi
JIKyBaHHS 3
eMinuzymaoom,
TPH

Burparu Ha 3aﬂB.]'IeHi KoroiTi/ NaIicHTIB, riH
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Ha

TpH

010/12KeT, IPH

eMinu3ymao,

CykynHi gumpamu npoms2om 4aco8o20 20pU30oHmy 5 pokie y cxemi 1iKy8anHs 6e3
3a561€H020 JIIKAPCHKO20 3ACc00) 13 BUKOPUCMAHHAM NPUNYUWEHHS, WO YA Yilb0osd
nonynayis nayienmis 3acmocosye npoginakmuxy AKK, (“Oitouuti cyenapiii”)
CMAHOBUMUMYMb 2pH, a npu 3acmocyeanti emiyuzymady (“‘Hoeuti
cyeHapii’”’) — 2pH. 3aowadxcenus npu nepexooi 3 npoghinakmuxu AKK na
npoinakmuxy emiyusymabom O0ns yciei Kozopmu HAYIEHMI8 KOAUBAIOMbCS BI0
2PH 00 2PH HA 0OUH DIK, NPU YbOMY nepexio Ha 3aCMOC)8AHHSL
JIKAPCbKo20 3acoby emiyuzymadb npuzeede 00 CYKYNHUX 3A0UAO0NCEHb Y DPO3MIPI
2PH 3a 5 pOKis.

VY Tabmuil 7 HaBelIEHO pe3yJbTaTH aHANI3y BIUIMBY Ha TMOKAa3HUKU OIODKETY
eMIln3yMaly MOPIBHSIHO 13 €Mi30IMYHUM 3aCTOCYBAHHAM (JIIKYBaHHSM ‘32 BUMOTOI0”)
AKK nys mikyBaHHSI 1OpOCIUX, XBOopuX Ha remodumio A (Bpomkenuid nedimur VIII
¢dakTopa 3ropTaHHs KpOBi) 3 yTBOPEHHAM 1HT101TOpIB 110 haktopa VIIL.

Taboauus 7. Pesynbratd aHamizy BIUIMBY Ha MOKa3HUKUA OIODKETY eMilnu3ymaly
MOPIBHSHO 13 €MI30JUYHUM 3aCTOCYBaHHSAM (JiKyBaHHsAM ‘‘3a BuMorow”) AKK mms
JIKYBaHHS JIOPOCIUX, XBOpUX Ha remodurito A (Bpomkenuil nedimur VIII dakxropa
3rOopTaHHs KPOBi1) 3 YTBOPEHHIM 1HT101TOpIB 110 haktopa VIII

Pik 1 Pik 2 Pik 3 Pik 4 Pik 5

KinbkicTh mamieHriB
[inmeoBa 53 59 65 73 83

TTOTTYJISILIIST
JOpOCTUX,
XBOpHUX Ha
remodinito A 3
YTBOPEHHSIM
1HT161TOPIB 10
¢akropa VIII,
oci0

Jirounii 53 59 65 73 83
crieHapiit — 6e3
BTpYYaHHS:
KUTBKICTB
TMaIlEHTIB, SIKi
BUKOPHUCTOBYIOTh
AKK “3a
BHMOTO10”
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Hirounii 0 0 0 0 0
crieHapiii — 6e3
BTPYYaHHS:
KIJIBKICTE
Mali€HTIB, I
SIKUX TJIAHYETHCS
BHKOPUCTOBYBAT
U IO IIaKTUKY
eMinu3ymadbom
Hoswuii criienapiit 0 0 0 0 0
— 3 BTPYYaHHSM:

KIJIBKICTE
MaIi€HTIB, SIKi
BUKOPHUCTOBYIOTh
AKK “3a
BHUMOT010”

Hosuii cuenapiit 53 59 65 73 83
— 3 BTpYYaHHSAM:
KUTBKICTh
MaIi€HTIB, 11T
SKHX TUIAHYEThCS
BUKOPHUCTOBYBAT
1 IpoLIaKTUKY
eminu3zymabom
BurtpaTn Ha 3asiBJIeHY KOTOPTY NALIEHTIB, TPH
Hiroumii
cHeHapii —
BUTPATH y cxeMi
JiKyBaHHs 0e3
eMinu3zymaoy,
TpH
Hoguii cuenapiii
— BUTPaTH y
cxemi
JIKyBaHHS 3
eminusymadoom,
TpH
® 3 HUX BUTpaTH
Ha
eminu3ymao,
TpH

Bnuus na

Oro/1KeT, I'PH

Bionosiono 0o pexomernoosarnoi wikanu oyinku 6naugy Ha 0w0xcem 8 YKpaini Ha
niocmasi 0aHux 0epaIHcasHUX sumpam Ha aikapcovki 3acoou y 2021 poyi, ananiz éniuey
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HA NOKA3HUKU 0100%cemy wooo sumpam HA 3Aas61eHUll JiKapcbKull 3acio 6 Yxpaii
noKazas, wjo nNpu SUKOPUCMAHHI eMiyu3ymady eniue Ha O0rodcem wooo SUumpam 3
nepwozo no n’amuil pik 0yoe egenuxkum (nepesuwyyeamume 100 man 2pn) ma
nepesuwysamume nopie ginancogoi docmynnocmi 6 Yrpaini, wo cmanosumo 176 man
2pH, y Pasis, 3a71exHCHO 80 POKY NPOSHO3YBAHHS.

CyKynHi gumpamu npoms2om 4aco8o20 20pU30oHmy 5 poKis y cxemi 1iKyeanHs 6e3
3a5671€H020 JIKAPCLKO20 3Ac00y i3 GUKOPUCMAHHAM RPUNYWEHHA, WO YCi Yilb0osd
nonynayisi nayieumie enizoouyno 3acmocosye AKK (nikysanna ‘“3a eumoeor”
(“Oirouuti cyewnapin’) cmaHoBUMUMYMD 2PH, a npu 3acmocCy8aHHi
emiyusymaoy (“Hosuil cyeuapii’’) — epH. 3aowadoicenns npu nepexooi 3
enizoouyno2o 3acmocysants (nikyeawns ‘“‘3a eumoeor”) AKK wna npoginakmuxy
eMiyu3ymMaoom OJisl yCiei Kocopmu NnayieHmie Koau8aromvcs 6io 2pH 00

2PH Ha 0OUH DIK, NPU YbOM) nepexio Ha 3aCMOCYB8AHHSL TIKAPCbKO20 3aC00y

eMiyuzymad npuzgede 00 CYKYNHUX 3A0UA0NCEHb ) PO3MIDI 2pH 3a 5 pokis.

3asBHUKOM JIOJATKOBO OYJI0 MPECTaBICHO allbTepHATUBHI ClIEHApIi pO3paxyHKiB

13 3a3HaYEHHSM [I1al1a30HY BUTPAT Ha 3asBJIEHY MeANYHY TexHoJor1o Big 0% no 100%

JUIS KOKHOTO OKPEMOT'0 POKY aHali3y, MPOTE OCKUIbKU Taki CIieHapli 3HaXOASAThCA Y

Jiana3oHi MPeICTaBICHUX Y Ta0muIsIx 6, 7 ciieHapiiB, pe3yinbTaTu 3a KOKHUM OKPEMUM
aJIbTEPHATUBHUM CILIEHApIiEM HE OYJI0 MPEICTABICHO Y BUCHOBKY.

Taxum wunom, 8naug Ha 6100 cem Wooo GUMPAM HA 3As6IeHUL JTIKAPCbKUL 3aciO
€ 8eNUKUM, NPOMme NOBHULL Nepexio Ha 3aCMOCY8AHHs TIKAPCbKO20 3acoby emiyuzymad
npuszeede 00 CYKYNHUX 3A0WAONCEHb Y PO3MIPI 00 _ 2PH 3a 5 pOKi6 NOPIBHSHO
i3 npogpinaxmuxoio AKK ma oo || zp+ 3a 5 poxis nopisnsno 3 enizoouunum
3acmocysanuim (nikysanuim “3a eumoeoro”’) AKK.

5) mani momo KopekTHOCTI iHGopmaumii Mpo HasABHiCTH a00 BiACYTHICTH
€KOHOMIYHHUX Ta KJIHIYHHX IepeBar 3aCTOCYBaHHA JIKAapCbKOro 3acody
NOPiBHAHO 3 JIKAPCHKMM 3ac000M a00 IHIIOW MeINYHOK TEXHOJIOTIE
nopiBHsAHHS (200 Or0 BiICYTHOCTI)

[Hpopmaliss 1mOA0 HAABHOCTI KIIHIYHHUX II€peBar 3acTOCYBaHHS JIIKapChKOTO
3aco0y eminu3zymad mnopiBHsHO 13 AKK (B pexumi emi3oAMYHOrO BBEACHHS ‘‘3a
BUMOI0I0” Ta MpO(UIAKTUYHOTO BBEJEHHS) 3 METOI 3amno0iraHHs ado 3MEHIIEHHS
YacTOTH €MI30/[IB KPOBOTEY y JIOPOCIUX, XBOPUX Ha reMouiito A 3 yTBOPEHHSIM
iHrioiTopie 10 ¢akropa VIII, namana kopektHo. Bubip kommaparopa AKK mus
BH3HAYCHOTO TMOKA3aHHS € MPUWHITHAM Ta KOPEKTHHM JJIsS TIPOBEICHHS JIepKaBHOT
OMT mnikapchKoro 3aco0y emirnu3ymao.

[TopiBHspHA KJTIHIYHA €PEKTHUBHICTH Ta Oe3leka eminu3ymady Ta oOpaHOro
KOMITapaTopa s JIKyBaHHS JOPOCIHMX, XBOPUX Ha TeMO(uTiio A 3 YTBOPEHHSIM
iribiTOpiB 10 (aktopa VIII, mpencraBiena pesyabTaTaMd pPaHIOMI30BaHOTO
kmaigHOro nociimkenas HAVEN 1, neinrepBenitiiinoro pocmipkeasas BH29768 Ta
JAaHUX HETMPSIMOTO MOPIBHSIHHS, TIPOBEICHOTO €KCTIEPTaMU TPYIIH 3 OIIIHKYA METUYHUX
texHoJsiorii MORSE na 3amoBnenHst Roche.
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3a pesynbraramu PKJ[ HAVEN 1 Oyno BcraHoBieHo, 10 TpodilakTHUHE
JIKYBaHHS eMiIM3ymMaboM TMpU3BEJO J0 CcTaTUCTUYHO 3Hauymoro (p=0,0001) Ta
KIIHIYHO 3HAYYyIIOTO 3HM)KEHHS YacTOTH KpoBoTed Ha 87% i MpOJiKOBAaHUX
emizoniB kpooted (ABR 2,9, 95% CI Bix 1,7 mo 5,0) y nopiBHSHHI 3 BIJCYTHICTIO
npodinaktuyroro nikyBanHa (ABR 23,3, 95% CI Bix 12,2 no 43.,9) y maiieHTiB 3
reMo(diniero A Ta iHri6iITOpamH.

[Ipn mnpoBeneHH1 IHTpalHAUBIAYyadbHOrO TOPIBHSAHHS (mamieHTH rpynu C
nocaikenass HAVEN 1, oo nepeitnm 3 gocaimkenus BH29768) npodinaktuune
JIKyBaHHS eMilu3yMa0oM 3HayHO 3MeHIIWI0 ABR y mopiBHSHHI 3 momnepeaHim
npodiJaKTUYHUM JIIKYBaHHSAM IIpernapaTaMH ITYHTYIOUOi Aii TMX CaMHUX IaIli€HTIB
(ABR 3,3, 95% CI Big 1,3 mo 8,1 vs ABR 15,7, 95% CI Big 11,1 no 22,3), mo
CTAHOBMJIO 3HIKCHHS YaCTOTH IIPOJIIKOBAHUX €I1130/11B KpoBoTed Ha 79% (p<0,001).

[Tpotsrom pocmimkendass HAVEN 1 nHaigactimmmy moOIYHUMH SIBHIIIAMH, TIPO
AK1 MoBiIOMIIsUIOCA, Oynu peakiii y wmicii iH’ekiii (15%), yci BoHu Oynu Jjierkoi
IHTEHCHBHOCTI Ta 3HUKJIM, 32 BUHATKOM | ITOMIpHOI IeMaTOMHU B MicCIIi 1H €KIIi, siKa
BUHMKJIA HA 2-i IeHb TOCIKEHHS Ta 3HUKIA Ha 28-ii AeHb. byso 3apeectpoBaHo Tpu
BUITAJIKM PO3BUTKY TPOMOOTHYHOIT MIKPOAHT10MATIi 1 2 BUIAJKHU MOSABU TPOMOOTUYHHX
nopyuieHsb. [1'aTh mamieHTiB Mau TPOMOOTHYHI CE€pilo3H1 MOOIYHI SBUIIA, OAHAK BCI
TPOMOOTHYHI MOA1i/MIKpOAHTionaTii BIAOYIUCS TUIBKK IpH OaratopazoBUX 1HQY31IX
AKK B cepenniit 1031 > 100 MO/Kr mo/ieHHO 1iJ1 Yac NpodiIakTUYHOTO JIIKYBaHHS
eminu3zymadom. Bei TpoMOoTHYHI No1i Oy 3BOPOTHUMM.

3a naHMMHU HEIHTepBeHIIHOTro nociikeHHs BH29768 naitbinbin nommpeHuMu
noOIYHUMU SIBUIIIAMU OYJIU apTpairis, BipycHa 1H(EKIIS BEPXHIX IUXATbHUX MIISXIB
1 rapsuka. HalinmommumpeHimmM THIOM cepio3HOI KpoBOTedi OyB remapTpos (rpymna
enizoauyHoro BBegeHHsT BPA 5,3%, rpyna npodinaktuynoro BeegaeHHs: BPA 17,9%),
3a SIKMM HIIIOB KPOBOBWJIMB y M si3H (Tpymna emnizonuyHoro BeeaeHHs BPA 4%, rpymna
npodinaktuunoro BBeneHHs BPA 3,6%). He Oyno 3apeectpoBaHO KOJIHOTO
JIETABHOTO BUITAJIKY Ta >KOJCH YYaCHHK HE BUMIIIOB 13 gociimxeHHs uyepes [15, Oys
3apeeECTPOBAHUMN OJIUH TPOMOOEMOOJIIUHHM BUTIAIOK.

[Ipu HenpsiMmoMmy TmOpiBHSIHHI pe3ynbTariB  gochipkeHHss HAVEN 1 ra
nocimixeHHs: FEIBA NF (Antunes et al., 2014) yacToTra KpoBOTE€Y y MalLI€HTIB NpU
npodinaktuyHomy BBeaeHHI AKK nmpubnn3Ho y 3 pas3u Oubliia HOPIBHSIHO YaCTOTOO
KpOBOTEY y MAIll€HTIB, SIKI OTPUMYBAJIU TIpenapaTr eminu3ymad (3arajbHa KUIBKICTh
kpoBoted RR 0,36, 95% CI Bix 0,32 1o 0,40; cnontanni kpoBoteui RR 0,28, 95% CI
Bix 0,24 no 0,33; BHyTpimHBOCYTI000B1 KpoBoBmimBH RR 0,32, 95% CI Bix 0,26 no
0,39); maHcu BiICYTHOCTI KPOBOTEU MPHU 3aCTOCYBaHHI eMiln3yMad Oyjau BUILMMHU
(mpubnu3Ho y 4 pazu) nopiBHsHO 3 npemnapatom AKK (OR 0,25, 95% CI Big 0,07 no
0,91). Ilpu nikyBanHi mpemnaparoM eminu3ymad mopiBassHO 3 AKK (pexum “3a
BUMOTOI0” Ta mpodilakThKa) MpoAeMOHCTpoBaHa mopiBHIoBaHa HRQoL (3
TEH/ICHLII€I0 Ha KOPHUCTh IpernapaTy eMmilu3yMal) HI0J0 3MIHM 3arajibHOro Oana 3a
IIKAJIO0 OLIIHKU SIKOCTI KUTTSI BiJl BUX1JTHOTO PiBHSI Ta 3MiHA OI[IHKH 3a IKajio EQ-
5D 3 BukopuctanusMm BAIIl Bixg BuxigHoro piBHs. [lpu HempsMoMy NOpIBHSHHI
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pesynbraTiB gocaimkenas HAVEN 1 ta mocmimkenns Pro-FEIBA (Lessinger et al.,
2011) gacrora kpoBoteu npu BBegeHHI AKK y pexxumi mpodiIakTUKA TPUOIU3HO Y
3-6 pa3 Oumblna MOPIBHSHO 3 YAaCTOTOIO KPOBOTEY MPHU BBEACHHI eMIIU3yMaldy
(3arampHa  KimbKicTh  KpoBoTed RR 0,30, 95% CI Bim 0,18 mo 0,49;
BHYTpIilIHBOCYTTI000B1 KpoBoBwiamBH RR 0,25, 95% CI Big 0,1 mo 0,57 Ta
KpoBoBwIMBH Yy cyrinobu-mimeni RR 0,17, 95% CI Big 0,12 mo 0,23). Illancu
BIJICYTHOCTI KpPOBOTEY MpPH 3aCTOCYBaHHI eMilu3ymad BABIYI Oiblle, HIX NpU
BBeneHHI AKK, onHak pi3HMLA y pe3ynbTari HE € CTaTUCTHUYHO 3HAUYIIOK MpU
nopiBHsHHI 3 AKK y pexxumi npodinaktuka (OR 0,47, 95% CI Bin 0,13 no 1,64).

Pe3ynbTaT npoBeieHOTo 3assBHUKOM aHai3y e(eKTUBHOCTI BUTPAT CBIAYUTD PO
TE€, M0 3aCTOCYBaHHs eMiln3yMaly sik mopiBHSHO 13 mpodimaktukoro AKK, Tak 1
MOPIBHSHO 13 €MI30JIMYHUM 3aCTOCYBaHHSAM (JiKyBaHHSIM ‘‘3a Bumororw”) AKK mae
JI0JIaHy KOPHUCTh Ta € MEHII BUTPAaTHUM, OTXKE 3asBI€Ha MEJMYHA TEXHOJIOTIS €
JOMIHYIOYOI0 Ta Ma€ EKOHOMIYHI IepeBarv, o € KopekTHuMm. I[Iporte, Bapto
3a3HAYUTH, 110 MPHU PO3TIISLAl MOKIMBOCTI 3MIH BXIJTHUX IMapaMeTpPiB 3a pe3yJIbTaTaMu
aJIbTEPHATUBHO MIPOBEACHOTO aHAI3y YyTJIIMBOCTI OYyJI0 BCTAHOBJICHO, 110 301JIbIIICHHS
uinu eminuzymady Ha 10% abo 3menmenns minu AKK Ha 10% moxxe npuszBecTH 10
TOTO, IO eMIIU3yMal cTaHe OUTbII €(PEKTUBHOIO Ta OLIBII BUTPATHOIO TEXHOJIOTIEO
nopiBHsHO 13 JikyBaHHsAM AKK “3a Bumorow”, mporte eminuzymad Oyae BUTpaATo-
e()eKTUBHOIO TEXHOJIOT1€10, OcKIIbKH 3HaUeHHs ICER He nepeBumyBatume 3 BBII Ha
nymy HacesneHHs (395 832,00 rph).

AHaJi3 BIUTMBY Ha OFOJIKET JIIKAPCHKOTO 3ac00y eMiln3yMad MoKasas, 10 MOBHUM
nepexiJi Ha 3aCTOCYBaHHS 3asBJICHOTO JIKApChKOro 3acoly 13 mpoduUIaKTUYHOTO
3actocyBanHga AKK abo emizoauuHoro 3actocyBanHs (JikyBaHHS “3a BuMoroio”) AKK
IIPHU3BEIE /10 3a01IaKCHB Y PO3MIPI 110 T'PH Ta J0 I'PH 3a 5 pOKiB
BiZIoBiTHO. Ha mizicTaBi po3paxyHKiB, HAJaHUX 3asBHUKOM, YIIOBHOBRXKEHUM OPTaHOM
3 nepxkaBHoi OMT Oys10 BCTaHOBIJICHO, IO MIOPIYHUIN BIUIMB Ha OFOHKET 1010 BUTPAT
Ha 3asABJICHUM JIIKApChKHI 3aci0 Oyie BEJIUKHUM BIJIIMTOBIIHO 10 PEKOMEHI0BAHOI IIKAJIH
OLIIHKM BIUIMBY Ha OmO/pKET B YKpaiHl Ha MiACTaBl JaHUX JEP>KAaBHUX BUTpPAT Ha
Jikapcebki 3acodu y 2021 poui A mami€eHTiB JOPOCIMX, XBOPUX Ha remoduiio A
(Bpomxenuit nedimur VIII daxropa 3ropraHHs KpoBl) 3 YTBOPEHHSIM 1HTIOITOPIB 10
¢dakropa VIII 1 nepeBunyBaTMe peKOMEHAOBAHUM MOPIT (PIHAHCOBOI TOCTYMHOCTI B
VYkpaini, mo craHoBuTh 176 MIH TpH, y pa3iB 3aJIeKHO BiA POKY
IPOTHO3YBaHHSI.

4. PexomeHaauii 11010 BKJI4YEHHS (BUKJIYEHHS) JIKaAPpCHLKOro 3aco0y 10 (3)
HaunionanbHOro nepesiiky 0CHOBHHX JIIKAPCbKHUX 3ac00iB Ta (200) HOMEHKJIATYP
(mepeJiikiB, CHHUCKIB, PeECcTpiB), M0 3aKYNOBYIOTHCS 32 KOWITH J€P:KaBHOIO
O0/KeTy /151 BUKOHAHHSI MPOrpaM Ta 3[iliICHEHHS] LEHTPAJi30BAHUX 3aXO0liB 3
OXOPOHHU 310POB’s1, Ta (200) pexoMeHAalII 010 32CTOCYBAHHS ISl I[lJIei 0XOPOHU
310POB’sl JIKapCbKOro 3aco0y, omiara, 3aKymniBjis 200 BIAIIKOAYBAHHS BapPTOCTi
SIKOT0 3JiCHIOETHCH 3 METO BHKOHAHHS PErioHAJbHHUX HIIBLOBHX NpPOrpam 3
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OXOPOHM 3/10POB’sl, (0 MOBHICTIO YM YACTKOBO (PiHAHCYIOTHCS 32 PAXYHOK KOUITIB
MicleBuX 0I0KeTiB, Ta (a00) pekoMeHaAlIl MO0 YKJIAJeHHsS 200 MPOI0BKEHHSA
Ail (mpoJsioHrauii) A0roBOpiB KEpPOBAHOr0 AOCTYNy Ta (a00) iHI pekomMeHaawmii y
pa3i HeoOXiTHOCTI YXBaJIeHHS pillleHb B CHCTEMi 0XOPOHH 3/10POB’Sl.

BigmoBimro mo 1.6 Ilopsinky mpoBeneHHS OEpKaBHOI OIHKH MEIUIHHX
TEXHOJIOT'1#, 3aTBepakeHoro nocranoBoto Kabinery MinictpiB Ykpainu Big 23.12.2020
Nel1300 6ynmo mpoBeneHO Jep’kaBHY OIIHKY MEIMYHUX TEXHOJIOTIH IS JIIKAPCHKOTO
3aco0y eminn3yMa0 3a MoKa3aHHAM: JIJIsl PyTHHHOI MPO(ITAKTUKY 3 METOO 3aII00ITaHHS
a00 3MCHIIICHHS YacCTOTH €Mi30/lIB KPOBOTEY Yy JOPOCIHX, XBOPUX Ha remodimiro A
(Bpomxenuit nedinut VIII ¢pakropa 3ropraHHs KpoBi) 3 YTBOPEHHSAM IHTIOITOPIB 10
dakropa VIII 1momo MOXIMBOCTI BKJIIOUEHHS 3asBJICHOTO JIKAPCHKOTO 3aco0y [0
MEPEITIKY, 110 3aKyTOBY€ETHCA 32 KOIIITH JIEPKaBHOTO OI0/IKETY /I BAKOHAHHS MPOTpaM
Ta 3JIACHEHHS IICHTPAJI30BaHMX 3aXOJlIB 3 OXOPOHHU 3JI0POB’S 3a HANPSIMKOM
“Jlikapchki 3aco0u yist 3a0e3MeueHHs JOPOCIUX, XBOPUX Ha remodiiito TumiB A ado B
a6o xBopoOy BimieOpanaa”, y TOMy YHCI NUISIXOM YKJIAJEHHS JOTOBOPIB KEPOBAHOTO
noctymy 3rigHo 3 [Topsakom ykiaaeHHs, BAKOHAHHS, 3MiHU Ta MPUITMHECHHS IOTOBOPiB
KEpOBAHOTO JOCTYITY, 3aTBEPKEHOTO MocTaHoBo0 Kabinety MiHicTpiB YKpaiHu Bif
27.01.2021 p. Ne 61.

BignoBimno no n. 22 Ilopsiaky mnpoBeAeHHS JEp>KaBHOI OIIIHKM MEIMYHHUX
TEXHOJIOT1i, 3aTBep/keHoro nocranoporo KMV Big 23.12.2020 Ne 1300, BUCHOBOK
YIOBHOBAXEHOT'O OPTaHy Ma€e peKOMEHAALIIITHUI XapaKTep.

BignosigHo mo pekoMenaamnii BececBiTHRO1 peneparrii remodinii (2020), Meauaro-
HAyKOBOI KOHCYJIbTaTHBHOI paau HarionansHOro ¢GoHAy O0poTHOM 3 TeMOdiTiero
(2022), HiMenbk0-aBCTPICHKO-IIIBEHIIAPCHKOTO TOBAPUCTBA JOCIIKEHb TPOMOO3Y Ta
remoctazy (2020) eminu3ymad peKOMEHIOBaHWN SK NPOGUIAKTHYHE JIKyBaHHS
JIOPOCIIMX TAIIEHTIB 3 1HT10ITOPHOIO (hopMOIo reModiii A.

3a pe3ylbTaTaMyd paHIOMI30BaHOTO KiHIYHOro pociikenass HAVEN 1
npodiIakTUYHE JIKYBaHHS €MIIM3yMaOOM TPHU3BENIO /10 CTATUCTHUYHO 3HAYYIIOTO
(p=0,0001) Ta KIIHIYHO 3HAYYLIOTO 3HW)KEHHS 4YacTOTH KpoBoTeu Ha 87% s
npoJiikoBaHux emnizoaiB kpoBoteu (ABR 2,9, 95% CI Bix 1,7 go 5,0) y nopiBHsAHHI 3
BIJICYTHICTIO TpodinakTuuHoro JikyBanHs (ABR 23,3, 95% CI Bix 12,2 no 43.9).

[Ipu npoBeneHH1 1HTPaiHIUBIAYaIbHOTO NOPIBHIHHS MPOQPUIAKTUYHE J1KYBaHHS
eMilnn3yMadoM 3Ha4HO 3MeHImio ABR y nopiBHsIHHI 3 nonepeHiM NpodUIaKTHUHUM
JIKYBaHHSM IpenapaTamu IyHTYoo4oi1 1ii Tux camux nauieHTis (ABR 3,3,95% CI 1,3
- 8,1 vs ABR 15,7, 95% CI 11,1 - 22,3), mo0 CTaHOBWJIO 3HWXEHHS 4YacCTOTH
MPOJIIKOBAHMX €11130/11B KpoBoTed Ha 79% (p<0,001).

[Ipu ©HempsimoMy mOpiBHSAHHS pe3ynbTaTiB gochimkenass HAVEN 1 ta
nociimxeds FEIBA NF 1 Pro-FEIBA uacroTta xpoBoTeu y maii€eHTIB MpU JiKyBaHHI
AKK (pexum “3a BUMOTO0I0” Ta pEXKUM MPOQPUTAKTUKH ) TPUOIU3HO y 3 - 6 pa3u OibIa
MOPIBHSHO YaCTOTOIO KPOBOTEY Y TMAIIEHTIB, SIKI OTPUMYBAJIH TpemapaT eMinu3ymao.
3aranoM BUHUKA€ Obllie MOOIYHUX SBUIL (HE3aJIEKHO BiJl CTyMHeHs a00 Cepilo3HOCTI)
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13

IpU 3aCTOCYBaHHI emilu3ymady mopiBHAHO 3 3acTocyBaHHAM AKK (pexum “3a
BUMOTO0I0”” Ta PEIKUM MPODITAKTUKH).

3a pesymbraTamMu aHamizy €(EKTUBHOCTI BUTpPAT, MPOBEICHOTO 3assBHUKOM
BCTAHOBJICHO, IO 3aCTOCYBaHHS eMinu3yma0y 3a0e3mneuye momaatkori 2,91 LYS Ta 5,94
QALY nns nopocnux, xBopux Ha reModurtiro A (Bpomkenuid nediuut VII daxtopa
3ropTaHHs KPOBi) 3 yTBOPEHHSM 1HT101TOPiB 10 pakTopa VIII, mopiBHSAHO 13 TiKyBaHHAM
«3a BuMoroto» AKK, BpaxoByioun auckoHTyBaHHs. [IOpiBHSHO 13 MPOQiTaKTHKOIO
AKK ewmimuzymab 3abesneuye nonmatkoBi 4,72 QALY, mpore He 3a0esnedye
nonatkoBux LYS. CykynHi BUTpaTy Ha 3aCTOCYBaHHA eMIU3yMaoy (| I'PH)
€ MEHIIIMMU 32 CYKYITHI BUTpatH Ha ipodinaktuky AKK (_ TPH) y
pa3iB Ta y pa3 MEHIIMMH 3a BUTPATU Ha EMi30JMYHE 3aCTOCYBAHHS
(mikyBanHs “3a BuMorow”) AKK (_ TpH) JJI1 JOpPOCIMX, XBOPUX Ha
remodinito A (Bpomkenuin nedimutr VIII dakTopa 3ropraHHs KpoBi) 3 YTBOPEHHSIM
1HT161TOp1B 710 PakTopa VIII.

3acTocyBaHHSA eMIM3yMal0y € JOMIHYIOUOK TEXHOJIOTIEI SK IOPIBHSIHO 13
npodinaktukoro AKK, Tak 1 mopiBHsIHO 13 enizognyHuM 3actocyBaHHsIM AKK y pexumi
“3a BUMOTOI0”. 32 YMOBH CTJIOCTI LIIHOBOI MPOIO3HULIi 3assBHUKA Ha JIKapChKUIl 3aci0
eMiuHW rpH/1 mr) ta 3a ymoBu, mo niHa Ha AKK He Oyne meHmoro
HIXK rpp/MO, 3adBieHa MeAUYHA TEXHOJOTIA 3aJUIIATHMEThCS
JOMIHYIOUOI MOpIBHIHO 13 npodinakTukoro AKK Ta MmopiBHSHO 3 JIIKyBaHHSAM ‘‘3a
BuMororo” AKK.

BianoBigHo 10 peKOMEHI0BAHOI IIKaIM OI[IHKY BILIMBY Ha OrO/KET B YKpaiHi Ha
MiJICTaBl JaHUX JCPKABHUX BUTPAT Ha JIiKapchKi 3acobu y 2021 porii, aHai3 BIUIMBY Ha
MOKa3HUKW OrOKEeTy B YKpaiHi MOKas3aB, M0 IIOPIYHUN BIUIUB Ha OOJDKET II0/0
BUTpAT Ha 3asBJICHUN JIKapchbkui 3acid6 Oyae BenmukuM (monax 100 muH TpH) Ta
NEPEeBUIIYBAaTUME PEKOMEHJIOBaHUN TOpIr (piHAHCOBOI JIOCTYMHOCTI B YKpaiHi, 110
cranosuts 176 mits rpH, y ||l pasis, 3anexuo Bin poxy nporsosysanns. Ipore,
3a pe3yJibTaTaMH aHali3y BIUIMBY Ha OMOKET TOBHHMM TepexiJ Ha 3acTOCYBaHHS
JIKapChbKOro 3aco0y eMilnu3ymad mpu3Bee A0 CYKYIHHMX 3a0IIaJKEHb y PO3Mipi 10

I'PH 3a 5 pokiB MopiBHAHO 13 mpodinaktukoro AKK Ta 1o TPH 3a
5 POKiB MOPIBHSHO 3 €M130JJUYHUM 3aCTOCYBaHHAM (JIIKyBaHHAM ‘3a BuMororw”) AKK.

Otxe, 3a pesynbraTamu JgepkaBHOi OMT 11010 MOXIMBOCTI BKIJIFOUEHHS
JIKapChKOro 3aco0y eMinu3ymMald 10 TMepesiky, IO 3aKyMOBYETbCS 3a KOIITH
Jep>KaBHOTO OIOJDKETY IJIi BUKOHAHHS TpOTpaM Ta 3I1MCHEHHS IEHTPaTi30BaHUX
3aX0JlIB 3 OXOPOHHU 3JI0pOB’sl 3a HampsMKOM ‘‘3ale3leueHHs] JOpPOCIHX, XBOPHUX Ha
remodutiro TumiB A abo B abo xBopoOy BimneOpanna”, B T. 4. HUIAXOM YKIJIaJEHHS
JIOTOBOPIB KEPOBAHOIO TOCTYMY 3rifHO 3 [lopsiakoM ykiaJaeHHs, BAKOHAHHA, 3MIHU Ta
MPUNTUHEHHS JOTOBOPIB KEPOBAHOTO JOCTYIY, 3aTBEPIXKEHOTO MocTaHoBol0 Kabinery
MinictpiB Ykpainu Big 27.01.2021 p. Ne 61, ans pyTuHHOT NPOQITaKTUKH 3 METOIO
3amo0iranHss a0 3MEHIIIEHHS YacTOTH €IMi30/1iB KPOBOTEY y JOPOCIHX, XBOPHUX Ha
remodinito A (Bpomxkenuid nediuutr VIII ¢pakropa 3ropTaHHs KpoBi) 3 YTBOPEHHSIM
iHri0iTOopiB A0 ¢akropa VIII, BiANOBIIHO 0 KpUTEPIiB BKIIOYEHHS (BUKIIOUYEHHS)
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JIKapChKUX 3ac00iB 110 (3) MepesikiB, M0 3aKyMOBYIOTHCS 3a KOIITH JIEPKABHOTO
OIOKETY JJ1sl BUKOHAHHS IIPOrpaM Ta 3A1MCHEHHS LIEHTPaIi30BaHUX 3aXO0/IIB 3 OXOPOHU
310POB'St BCTAHOBJICHO:

- npoduUIAKTHKA eMIIu3yMaboM pEKOMEHIOBaHa JOPOCIUM Talll€eHTaM 3
iHTi0iTOpHOIO (popMmoro remodimii A (pekomennaanii BeecBiTHboi deaepartii remodinii
2020 poky, MeanuHo-HayKOBOI KOHCYyIbTaTUBHOI paau HarionansHoro ¢onmy
o6opotebu 3 remodimero 2022 poky, Himerpko-aBCTpidChKO-IIBEHIIAPCHKOTO
TOBAapUCTBA JIOCHIKeHh TpoMOo3y Ta remoctady 2020 poxy. CraHoM Ha naTy
MIATOTOBKA BHUCHOBKY BIJICYTHI Taly3eBl CTaHAapTH B cdepi OXOpPOHU 3A0pOB’s
VYkpainu (KJIiHIYHI MPOTOKOJIM HAJaHHS MEIUYHOI JOMOMOTH, CTaHJIApT MEIMYHOT
JIOTIOMOTH) IT0/I0 BEJICHHS TAIlI€EHTIB 3 reMO(DTIE0);

- 3a pe3yJbTaTaMH MOPIBHAJIBHOT KIIHIYHOI €()EeKTUBHOCTI BCTAHOBJICHO, IO
eMiln3yMad TMOPIBHAHO 3 TMpenaparamMd MIYHTYIOUOi Jii MaB BHINY KIIIHIYHY
e(eKTUBHICTh IWIOJ0 KUIBKOCTI MPOJIIKOBAaHUX e€Mi3oliB KpoBoTeu: ABR 2,9
(eminuzymal) vs ABR 23,3 (mpenapatu nryHTYyr04o1 1ii “3a BUMOT0I0”) 'y JOCII1I>KEHH1
HAVEN 1. Ilpu inTpainausinyansHoMmy nopiBHssHHI ABR 3,3 (eminnzyma0) vs ABR
15,7 (mpodinakTuka npenaparamMu MIyHTy04oi aii). [Ipu HenpsaMoMy MOpiBHSAHHI TaHUX
HAVEN 1 Ta nocnimxens FEIBA NF 1 Pro-FEIBA wacToTa KpoBOTE€Y y MalI€HTIB PU
nikyBanHI AKK (pexum npoQinakTHKu Ta peXuM ‘3a BUMOT010”) pubimm3Ho y 3 - 6
pa3u OuTbIIa NOPIBHSHO 3 YACTOTOK KPOBOTEY y MAIIEHTIB, K1 OTPUMYBAJIU MIpenapar
eMilnu3ymao.

- 3a pe3yJbTaTaMy aHai3y MOPIBHSIBHOI O€3MeKH HaWYacTIMMHU MOOITYHUMHU
sumamMu 'y pociimkenni HAVEN 1 Oynu peakmii y michi iH’€KIiii, yci BOHH OyJH
JIETKOT 1HTEHCHBHOCTI; OyJIO 3apeecTpOBAHO TPH BHUMAAKU PO3BUTKY TPOMOOTHYHOI
MIKpOAHTIONAaTii 1 JBa BUMAJKUA TMOSBU TPOMOOTHYHUX MOPYIIEHb, BC1 TPOMOOTHYHI
nonii OyJiu 3BOPOTHUMH; MPOTIATOM HEIHTEPBEHIIHHOTO JOCTIHDKCHHS HaOUIbIIT
MOIUPEHUMH TOOIYHUMH SIBUIIAMU OyJM apTpaniris, BipycHa 1HQEKIS BEpXHIX
JTUXAJIbHUX MUISX1B 1 TapsAyKa; OyB 3apeeCcTPOBAHUM OJTUH TPOMOOEMOOTIYHHI BUTIAJIOK;

- AKICTh JOKA30BUX JaHUX (IPUIHATHA METO0JIOTIYHA SKICTB);

- pe3yibTaTH aHami3y eQEeKTHUBHOCTI BUTpAaT eminu3ymMaldy TMOpIBHSIHO 3
npodinakTiyHuM 3actocyBaHHAM AKK, a TakoX emi30AU4YHUM 3aCTOCYBaHHSM
(mikyBanHsM “3a Bumororo”) AKK mokazanu, 1o 3asBjieHa MEJAUYHA TEXHOJOTIS €
JOMIHYIOUOIO JUISl TOMYJSAIIl JOpOCAMX TAIll€HTIB, XBOpUX Ha TremModuiiio A
(Bpomxenuit nedimur VIII daxropa 3ropraHHs KpoBi) 3 YTBOPEHHSIM 1HTIOITOPIB 10
dakropa VIII, ockinpku 3abe3neuye pomatkoBi QALY mpu MeHmuMX BUTpaTax 3a
3asIBJICHOIO I[IHOBOIO MPOMO3HUIIIEI0 3aBHHKA.

- aHaji3 BIUIMBY Ha TMOKa3HUKU OIODKETY IMOKa3aB, 10 MepexiJl Ha 3aKyHiBIIO
eminmzyma6y npussene 1o 3aomamkers y posmipi || rox 2 [ o=
3a 5 pokiB TMOPIBHSAHO 13 mpodinakTuyHUM 3actocyBaHHsM AKK Tta emizomumunum
3acTocyBaHHAM (JMiKyBaHHSM ‘“3a BuMoror’’) AKK BinmoBigHO; BIUIMB Ha OMOMKET
I0JI0 BUTPAT Ha 3asBJICHUM JIIKapChbKui 3aci0 Oyne BenukuM (moHan 100 miH rpH) Ta
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nepeBUllyBaTUME NOpIr (1HAHCOBOI JOCTYMHOCTI B YKpaiHi, [0 CTAaHOBUTH 176 MIH
rp, v [ pazis, 3anexuo Bix poxy npornosysanns;

- TPIOPUTETHICTH JOCHIIKYBAHOTO 3aXBOPIOBAaHHS (CIMaJKOBa HEIOCTATHICTH
¢akropa VI, remodimis A BHeceHo g0 “Ilepenmiky pigkicHux (opdaHHUX)
3aXBOPIOBaHb, M0 MPU3BOIATH O CKOPOUYEHHS TPUBAJIOCTI XKHUTTS XBOpPHX ab0 ix
IHBaMqU3aIii Ta I SKUX ICHYIOTh BH3HAHI METOAMW JIKyBaHHS , 3aTBEPIKCHOTO
HakKa3oM MiHicTepcTBa OXOpOHH 3710poB’st Ykpainu Big 27.10.2014 No 778,
3apeecTtpoBaHoro B Minictepctsi toctuitii Ykpaiau Big 13.11.2014 3a Ne 1439/26216);

- eI1IEMI0JIOT1YH1 TTOKa3HUKH 100 3aXBOPIOBAHHS (3a TaHUMU PeecTpy XBopux
Ha CMaJKOBI Koaryjiomnarii B YKpaiHi Ha ChOTOAHIIIHIN JeHb HapaxoByeTbcs 1230
JIOPOCJIMX TMAIEHTIB 3 AlarHo30M reMod i A (Bkitouaroun 39 miteit, akum y 2022 porii
BUIMOBHUTHCS 18 pokiB), cepen Hux 1180 gopocnux namieHTiB (B T.4. 35 miTeH, IKUM y
2022 poui BUMOBHUJIOCH 18 pokiB) He MaroTh 1HTIOITOPIB 10 (hakTopy VIIL. YV 50
nami€eHTiB (B T.4. 4 aitel, skum y 2022 poiii BANOBHWIOCH 18 pOKiB) HasBHI 1HT101TOpH
no ¢akropy VIII. Onnak HEOOX1AHO 3Ba)kaTH Ha TOM (PakT, IO PEECTP XBOPHUX Ha
CIAJKOBl KOAaryjomnarii 3HaXOJWThbCS Ha €Tami HalMoOBHEHHs Oa3u JaHuX, JAesika
iH(popMaliss y HbOMY HE BIIOOpa)XaeThCs, IO NPU3BOAUTH IO HEBU3HAYEHOCTI Yy
oTped1 JIIKAPChKOTo 3acO0y IS CUCTEMU OXOPOHU 3/10POB’s);

- OpIEHTOBHO moTpeda B JIKApChbKOMY 3aco0i eMinu3ymMad BIAMOBIIHO [0
iH(popManii Jocke CTaHOBUTH BiJ 53 mamieHTIB y 2023 poui no 83 mamieHtiB y 2027
poui. IIpore HEOOX11HO 3BaXkaTH, 110 MPU PO3PAXYHKY MOTPEOU MOKA3HUK CMEPTHOCTI
OyB BpaxoBaHHMIl HEKOPEKTHO Ta Hapasi BiICyTHI Takl aaHi y Hamonansnomy Peectpi
XBOPHUX Ha CMAJKOBI KoarynonaTii. TakuM 4MHOM, IPOTrHO30BaHa KOTOPTA Malli€HTIB Ha
5 poKiB aHaJ13y MOTEHIIIITHO MOXE 3MIHUTHCH;

- BIJICYTHICTh TEHEPUYHUX JIKAPCHKUX 3ac00iB Ha pPUHKY YKpaiHU Jyis
JIKapChKOT0 3ac00y eMilu3ymao.

BpaxoBytoun BuIl€3a3HAUY€HE, PEKOMEHJOBAHO TNPOJAOBKUTH 3a0€3MeUEHHs
JOCTYITy MAIlEHTIB 0 €(PEeKTUBHOTO Ta OE3MEYHOTO JIKAPCHKOro 3aco0y emilu3yMad
JUISl pyTUHHOT NMPO(DUIAKTUKY 3 METOO 3amo0iraHHsi ab0 3MEHILICHHS YaCTOTH €Mi30/11B
KpOBOTEY Yy JOPOCIIUX, XBOPUX HA reMo( 1110 A 3 yTBOPEHHSM 1HT101TOPIB A0 (pakTopa
VIII, Ta npoAoBXHUTH 3aKYIIBIIO 332 KOIUTH JEPKABHOTO OOJKETY IJii BUKOHAHHS
Iporpam Ta 3/11MCHEHHs EHTPAII30BaHUX 3aXO0/IIB 3 OXOPOHH 3JJ0POB’S 3a HAIPSIMKOM
“3abe3neueHHs] JAOPOCINX, XBOpUX Ha remodurio TumiB A abo B abo xBopoOy
BinneOpanna” 3a 1iHOIO, IO HE MEPEBUINYE 3asBJICHY KOH(DIACHIINHY IIHOBY
MTPOTIO3HIIIIO rpa/mr). BpaxoByrouum  UyTIMBICTH  pe3yJIbTaTiB
(dapMaKOEKOHOMIYHOTO aHali3y /0 3MIHM I[IHM Ha 3asBJICHUM JIKapChKUU 3acid i
JKapchKuit 3aci0 MOPIBHSAHHSA (30KpeMa, JUIsl JIIKyBAaHHS B PEXKUMI “3a BUMOTOI0”), JIS
peanizaiiii yMOB IPOJOBKECHHS 3a0€3MeUeHHS 1 TepeBEICHHS MAI[l€HTIB HAa eMIU3yMal
PEKOMEHJIOBAHO Yy pa3i HEOOXITHOCTI PO3TJISTHYTH MOKJIUBICTH IMEPETOBOPIB IIO0
JIOTOBOPIB KEPOBAHOTO A0CTymy. [IuTanHs mo0 3a0e3neueHHs JiKapChbKUMH 3aco0aMu
NalieHTiB, XBopux Ha remoduaito A (Bpomxenui nediuut VIII dakropa 3ropraHHs
KpOBI1) 3 YTBOpPEHH:M 1HT101TOpIB 10 (hakTopa VIII goUUIEHO pO3rasgaTH KOMILIEKCHO,
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3 ypaxyBaHHSM TOTO, II0 aHTHIHTIOITOPHUN KOAryJISHTHUI KOMIUIEKC BKJIIOUEHO JI0
HepeNiKy JKapChKUX 3aco0iB, IO 3aKyHNOBYIOTHCS 3a JIOTOBOpaMH KEpOBAHOTO
JOCTYIy, 3aTBepKeHoro nocraHoBoto KaGinery MinictpiB Ykpainu Bin 09 rpyaHs
2022 p. Ne1373.

Jig KJIiHIYHOI OLIHKHM Tpenapary Hpu HMOro JOBrOCTPOKOBOMY 3aCTOCYBaHHI
namieHTaMu 3 iHri0iTOpHOIO (popMoro remodinii A peKOMEHI0BAaHO MPOBOJIUTH 30ip
peaIbHUX JaHUX MI0J0 €(PEeKTUBHOCTI Ta OE3MeKH 3acCTOCYyBaHHS eminu3ymaldy 3
MOJIaJIBIIUM 1X aHaI30M Ta JIOIUIBHO aKTyalli3yBaTh pO3pOOKY rayly3eBUX CTaHAAPTIB
MEJIMYHO1 JOTIOMOTH 3a TeMoIo «I'eModiisy.

5. Indgopmanisi OA0 CTPOKY il BUCHOBKY YIIOBHOBAKEHOI'0 OPraHy.

Bianosinno no n. 21 Tlopsaaky BHCHOBOK YIOBHOBA)KEHOTO OpraHy CTOCOBHO
BIJIMOBITHOT MEIMYHOT TEXHOJIOT11 BBAXKAETHCS YNHHUM JI0 MOMEHTY ITPOBEICHHS HOBOT
Jep>KaBHOI OIIIHKH MEIUYHOT TEXHOJIOTi.
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