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Ne Ha Ne BiJ

BucHoBOK
YIIOBHOBAKE€HOI'0 OPraHy 3 AePKABHOI OLIHKH MeIUYHUX TEXHOJIOTI 32
CKOPOY€HOI0 MPOoUEeAYPOI0: eMilu3ymMad

epacasna oyinka MeOUdHUX MEeXHONO02Il 3d CKOPOUEHOI0 NPoYyedyporo 3a 36ePHEHHIM
MO3 Vkpainu npogedena YnoGHOBANCEHUM OPSAHOM 3 OEPIHCABHOI OYIHKU MeOUYHUX
MexHon02il 8ionosioHo 00 sumoe Ilopsaoxy npoeedenis 0epiHcaBHOI OYIHKU MEOUUHUX
mexHono2il, 3ameepodceno2o nocmanogoio Kabinemy Minicmpie Vkpainu 6io
23.12.2020 Nel300 ma ckradoaemocsi 3 aHANI3Y HOPIBHANLHOI  eheKmueHocmi
(pe3yrbmamusrHocmi), 6e3neku ma 6nau8y Ha 00Hcem NIKAPCbKO20 3ac00y HA OCHOBI
oaunux 3 6i0Kpumux Odxcepen iHgopmayii. BUCHOBOK YNOBHOBANCEHO2O Op2aH) 3
0epHCa6HOI  OYIHKU MEOUYHUX MEXHONO02IU 3a CKOPOYEeHO0 Npoyedypor Mae
pexkomenoayitHuu xapaxmep. IIpeocmasneni 0ani y 6UCHOBKY € AKMYATbHUMU CMAHOM
Ha 0amy 1020 ni02omoeKu.

1. Indopmanis mnpo aary NPOBEACHHH [EePKABHOI OLIHKM MeIUYHHUX
TEXHOJIOTIH 3as1BJICHOT0 JIIKAPCHLKOIo 3aco0y: 22.08.2024.

2. Ingopmanis npo 3asiBJIEHNH JiKapCbKUH 3aci0

1) naiimeHyBaHHsa (mpi3BuINe, iM’f, 1O OaTbKOBiI) 3asiBHMKAa Ta Ha3Ba
BUPOOHHUKA JIIKAPCHKOIO 3aC00Y:

Cranom Ha 22.08.2024 p. B Jlep>kaBHOMY peecTpi JIiIKapChbKuX 3aco0iB:!

I'EMJIIBPA®, po3unn as in'exiiit mo 30 mr/1 mur; mo 1 mut (30 mr) y dutakoni, mo
1 ¢rakoHy B KapTOHHIN KOPOOITL;

! http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlist ?Zopendocument&sklad=%E4%E8 % EC%ES5%F2 %E8 % EB %F4%F3%EC %E0%F0%E0%F2
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I'EMJIIBPA®, po3uun st iH'exiit mo 150 mr/1 mut; mo 0,4 mut (60 mr); mo 0,7 mi
(105 mr); mo 1 M (150 mr) y dmakoHni, o 1 ¢akoHy y KapTOHHIN KOPOOIT.

BupoOuuk - ®.Xodpdmann-JIs Pomr JItn (BumpoOyBaHHS KOHTPONIIO SIKOCTI,
BTOPUMHHE TIaKyBaHHs, Bunyck cepii), Ileednapis Pom Jliarmoctukc I'M6X
(BunpoOyBaHHS KOHTPOJIO sikocTi), Himeuunna, Yyrait ®apma anydexrypunr Ko, JIita
(BUpOOHHUIITBO Hepo3(dacoBaHOi MPOAYKIli, IMEPBUHHE IMaKyBaHHS, BUIIPOOYBaHHS
KOHTpOJIO sikocTi), Smonis, Pomr ®dapma Al (BumpoOyBaHHsS KOHTPOIIO SKOCTI),
Himeuuuna, Camcynr bioJlogxuke Ko, JITa (BupoOHUIITBO HEpO3(pacoBaHOT MPOAYKIIII,
NepBUHHE MaKyBaHHs, BUIIPOOYBaHHS KOHTPOJIIO sikocTi), Pecniybiika Kopes;

3asBHuK - TOB "Pom Ykpaina", Ykpaina.

Jlep>xaBHa OIliHKAa MeaWYHUX TexHonorid (mami — OMT) mnpoBomumace 3a
CKOPOYEHOIO MPOLEypoto 3a 3BepHEHHAM MO3 Ykpainu.

2) TOproBeJibHa HA3Ba JIKAPCHKOI0 3aC00Yy:

I'EMJIIBPA®.

3) MIzKHAPOJAHA HENMATEHTOBAHA HA3BAa 200 CHHOHIMiYHE HAMMEHYBAHHS

Eminuszyma0b / Emicizumab.

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

1 dmakon mictuth 30 mr/1 M a6o 60 mr/0,4 mi, a6o 105 mr/0,7 mi, a6o 150 mr/1
MJT eMiIu3ymMaoy;

oonomixcui  pewosunu: L-rictuauH, L-xucnmora acmapariHoBa, L-apriuin,
nosiokcamep 188, Bosa juist 1H’ €KITi.

5) gopma BUIyCKY:

po3uuH Juis 1H ekuii mo 30 mr/1 mut; mo 1 ma (30 mr) y ¢gakoni, no 1 ¢guakony B
KapTOHHIN KOpOOILIL;

po3uuH ais 1H exuir mo 150 mr/1 mit; mo 0,4 ma (60 mr); mo 0,7 mi (105 mr); mo 1
M (150 mr) y ¢nakoni, o 1 ¢pnakoHy y KapTOHHIH KOpOOII.

6) crocid 3acTocyBaHHS JIKaPpCHKOI0 3aC00Y:

BianoBinHO [0 1HCTPYKLIl [ MEAMYHOIO 3aCTOCYBaHHS NPU3HAYEHUH IS
PYTHHHOI TpPO(]UIAKTUKKA 3 METOI0 3amoOiraHHs ab0 3MEHIIEHHS YacTOTH eMi30/iB
KpPOBOTEU y JOPOCIHX Ta JITEH, MOUYMHAIOYM 3 HAPOJKEHHS, XBOPUX HAa reModuito A
(Bpomxenuit nedimut VIII dakropa 3ropTanHs KpoBi) 3 yTBOPEHHAM a00 0e3 YTBOPEHHS
1HT161TOpI1B 10 pakTopa VIII.

TiapKku U1 MAMKIPHOTO BBEACHHS.

PexomeHmoBaHa HaBaHTaXXyBalibHA J03a CTAHOBHTH 3 MI/KI MacH Tila, IO
BBOJIMTHCS MIAIIKIPHO OJWH pa3 Ha TWKISHb NPOTITOM Nepmux 4 THXHIB, B
MOJAIBIIIOMY — 13 3aCTOCYBaHHSIM y MIATPUMYIOUIN J1031:

. 1,5 Mr/Kkr macu Tijia OIMH pa3 Ha THXKACHb a00

. 3 MI/KT MacH Tijla OJIMH pa3 Ha JBa TUXKHI, a00

. 6 MI/KI Macu Tija OJJMH pa3 Ha YOTUPH THKHI.
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Bubip miarpumyrodoi no3u Mae 0Oa3yBaThcs Ha TOMY, YOMY BiJJae IepeBary
MEIMYHUHN CIIEUIANICT, 13 ypaXyBaHHSAM PEXHUMIB, SKI MOXKYTh CIPHUSATH MOKPAIICHHIO
JOTPUMAHHSI MallIEHTOM PEKUMY JIIKYBaHHS.

[TpodinakTuyHe 3acTOCyBaHHS MPEIapaTiB IIYHTYHOYO1 J1i CITiI IPUITMHUTH 34 JICHb
10 nmouyatky 3acrtocyBanHs npenapaty [EMJIIBPA® 3 npodiakTHYHOIO METOIO.

[IpodinaktuuHe 3actocyBanHs mpenapariB (aktopa VII (OVII) wmoxe
IIPOJIOBKYBATUCS MPOTATOM MEPLUIOro TUXKHA 3acTocyBaHHsA npenapaty [ EMIIIbPA® 3
podiIaKTUYHOIO METOIO.

7) indgopManisa Npo HASABHICTH AEePKABHOI peecTpamii JiKapcbKoro 3acody B
YkpaiHi:

TEMJIIBPA®, peecrpaniiine mocsimuenns: NeUA/16914/01/02, tepmin nmii PIT
HeoOMexeHwit 3 29.01.20242;

TEMJIIBPA®, peectpaniiine mocsiguenus: NeUA/16914/01/01, tepmin nii PIT
HeoOMexeHwit 3 29.01.2024°3;

TEMJIIBPA®, peectpaniiine mocsiguenns: NeUA/16914/01/01, tepmin aii PII 3
30.08.2018 mo 30.08.2023%;

TEMJIIBPA®, peectpaniiine mocsiguenns: NeUA/16914/01/02, tepmin aii PII 3
30.08.2018 mo 30.08.2023°.

8) ¢dapmakosoriuna i JiKaApcbKOro 3aco0y Ta KOA 32 AaHATOMO-
TepaneBTHYHO-XIMIYHOI0 KIacupikamicro:

3aco0wu, 10 BIUIUBAIOTh HA CUCTEMY KPOBI Ta reMoIroe3. AHTUTeMOpariyHi 3acoou.
Bitamin K Ta 1H1mi remocratuysi 3acobu. [Him reMmoctaTudHi 3aco0u JjIsi CUCTEMHOTO
3actocyBanHs. Eminmuzymad. Kox ATX B02B X06.

9) noka3aHH#A 10 MeIMYHOI0 32CTOCYBaHHS, 32 AIKUM I01aBaJIacs 3asBa:

HepxaBna OMT npoBoaniace 3a CKOpOYECHOKO MPOLEAYPOIO 3a 3BepHEeHHsIM MO3
VYkpainuy, 1o He nepeadadano noJaHHs 3asBH.

Bignosigno no nomarky mo aucta MO3 VYkpainu Big 24.07.2024 Ne(02.1-42/528-
596-ack nepxkaBHa OMT 3a cKOpOUYEHOIO MPOIIEAYPOIO JIKAPCHKOT0 3ac00y eMilu3ymad
MIPOBOIJIACK 32 TTOKA3aHHAM JIJIsl PyTHHHOI TPO(DITAKTHKY 3 METOIO 3MEHIIIEHHS 9YaCTOTH
€mi30/1iB KPOBOTEU Yy JITeH MOYMHAIOYM 3 HAPOHKEHHS, XBOpPUX Ha remodimiio A
(Bpomxenuit nedinutr VIII dakTopa 3ropraHHs KpoBi) 3 YTBOPEHHSAM IHTIOITOPIB /10
dakropa VIII.

10) nmoka3aHHsl 10 MEIUYHOI0 3aCTOCYBAHHS BIAMOBIAHO J0 IHCTPYKWil A5
MeIMYHOI0 3aCTOCYBaHHS, 3aTBepaAkeH0l M3, 3a HAABHOCTI IePKaBHOI peecTpanii
JIKaApChKOro 3ac00y B YKpaiHi:

PyTunHa npodinakTuka 3 METO 3arnoOiranHs abo 3MEHIIEHHS! YaCTOTH €Ii30/I1B
KpOBOTEY y JAOPOCIMX Ta JITEH, MOUMHAIOYM 3 HAPOJKEHHS, XBOPUX HAa reModuiio A

*http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlz1 2opendocument&stype=25E5D947F896CIB2C2258 AB600SO036EA
*http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlz1 ?2opendocument&stype=8EF25E7887C22749C2258 AB6004FFCS8 1
*http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlz1 2opendocument&stype=998D5F3C78D 15BACC225873C002D275B
Shttp://www.drlz.com.ua/ibp/ddsite.nsf/all/shiz1 2opendocument&stype=27990ABEBB53BB72C225873C002D4A8B
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(Bpomxenuit nedpitmt VIII pakropa 3ropranHs KpoBi) 3 yTBOPEHHAM a00 6€3 yTBOPEHHS
1uTi0iTOpiB 10 PaxTopa VIII.

11) indopmania npo HaABHICTHL NOKA3aHb 10 MEAUYHOI0 3aCTOCYBAHHA
JIKaPCbKOro 3aco0y 1/ BUKOPUCTAHHS i/l YaC HAJAHHS MeJIMYHOI JI0NIOMOTH NP
CTaHaX, 10 3a3Ha4YeHi y MNPiOPUTETHUX HANPAMAX PO3BUTKY chepn 0XOpOHHU
3I0POB’si:

Y nucri-3BepHenHi MO3  VYkpainum Big 24.07.2024 Ne02.1-42/528-596-ack
BU3HAYEHO MiJCTaBU IS MpoBeneHHs JepkaBHOI OMT 3a CKOpOYEHOI MPOLEAYpPOIO
JIKapChKOro 3aco0y eminu3ymMad, a came: 3acTOCYBaHHs TMPOIEAYyp JOTOBOPIB
KEpPOBAHOIO JOCTYIY IIOJO0 JIIKAPChKUX 3ac001B, siKi cTaHOM Ha 1 mumus 2022 p. Oynu
BKJIIOUEHI JI0 TIEPENiKiB, 3aTBEPKEHUX nmocTaHoBoto Kabinery MinicTpiB Ykpainu Bijg 7
oepe3ns 2022 p. No216 “Jleski muTaHHS 3aKyIIBII JIKAPCbKUX 3ac001B, MEIUYHUX
BUPOOIB Ta JOMOMIXHUX 3ac00iB 10 HUX (OdiuiitHui BicHUK Ykpainu, 2022 p., Ne 25,
cT. 1303).

3. BHUCHOBOK YNOBHOBa;KEHOI0 OPraHy MLIOAO Pe3yJbTATiB NOPiBHAJbLHOI
eexTHBHOCTI (Pe3yJIbTATUBHOCTI), 0e31eKkn, epeKTUBHOCTI BUTPAT HA JIKAPChKUI
3aci0 Ta aHATI3y BIUIMBY Ha IOKA3HUKH OIOKETy

1) naHi MO0 NPiOPUTETHOCTI 32aXBOPIOBAaHHA (CTAHY)

3a BigkputumMu gaHumu, omnyoOrikoBanumu 08.07.2019 wa odimiiiHoMy caifTi
HanioHanpHOi akajgemii MeIMUHMX HayK YKpainu®, pO3MOBCIOMKEHICTH reModimi y
OUIBIIIOCTI €BPONMEUCHKUX KpaiH cTaHoBUTH 13-18 BumankiB Ha 100 THc. 40JI0BIUOTO
HaceneHHs, abo 3a manumu BOO3 Tta BceecBiTHhoi Penepauii ['emodinii 1:10 000
HOBOHAapPOHPKEHUX XJIOMYMKIB. Y BCbOMY CBITI HapaxoByeTbes 01151 350 TUCAY XBOPUX Ha
remModiiito. XBOpl JIITH MEPEBAKHO OTPUMYIOTh TPAIULIIMHE JTIKyBaHHS Ha BUMOTY, K€
HE CIPOMOXHE NPHU3YNHUHUTH MNPOrpecyBaHHA reMOQUIIYHOI apTpomnarii, 3ano0irTu
YCKJIaHEHHSIM, 3arpO3TUBUX [JISl JKUTTS, CMEPTHOCTI, IMOB’S3aHOI 13 KpPOBOTEYEIO,
PO3BUTKOBI 1HT1OITOPHUX AHTUTII Ta €KOHOMIYHUM HACIIAKaM JIKyBaHHS YCKJIaJHEHb.
Came 3a takux ymoB 80-90% niteit Bikom 110 14 pokiB CTarOTh iHBajdigaMu, a 10 21-
piunoro Biky — 100%/

I'emodimiss A — HalnmommpeHimmii tun remodinii, skuii cranoButh >80% y
nomyJsiii mamieHTiB 13 remodumiero. 3a manumu myoOmikamii 2021 poxky kaHauaata
MEJMYHUX HayK JiKaps BHINOI KaTeropii, 3aBimyBauku Bimauny lLleHTpy mnaTtosorii
remocta3y HarioHanbHOiI quTs4oi cneriani3oBanoi gikapHi MO3 Ykpainu «OxmaTaut»
Binbuescrkoi K.B.” mommpenicts remodinii y pisHux KpaiHax CBiTy, y TOMY YHCIi B
VYkpaiHi, € npuOIN3HO OAHAKOBOIO Ta CTAaHOBUTH 24,5 Bunaaky reMo¢uii A Ha 100 tucsu
HOBOHAPO/XKEHHUX XJIOMMYMKIB, a reModiiii B —maitke B 5 pa3iB meniie. B Ykpaini Ha
00J11Ky niepeOyBaroTh MOHA 2 TUCSY1 MAIIEHTIB 3 reModiiero (OUIBIIICTh 13 HUX MAalOTh
TSKKY (hOpMY XBOPOOH).

®http://amnu.gov.ua/zagolovok-292/
"www.umj.com.ua/uk/publikatsia-195016-dosvid-rannogo-pochatku-likuvannya-u-patsiyentiv-z-ingibitornoyu-formoyu-gemofiliyi-a-v-umovah-
obmezhenih-resursiv
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Ha odimiitnomy caiiti BeecBitHboi ¢enepanii remo¢inii (World Federation of
Hemophilia, WFH) noctymawuii 3BiT nanux BcecBiTHbor0 peectpy koarysomarii (World
Bleeding Disorders Registry, WBDR) 3a 2022 pik®. B 3Biti npeacrasieni CykymnHi ta
HeineHTudikorani gaHi 11 374 ocobwu, K1 OTpUMaI MeAUIHY JomoMory y 115 merTtpax
JikyBaHHS remodinii y 43 kpainax cBity. JliarHo3 remodumisi A BctaHoBieHO 9 599
namieHTam (3 HuX Tspkka gopma y 46%), remodunis B —y 1 717 (3 Hux mspkka Gopma 'y
43%), 3 miapaxyHKy BUKJIIOUYEH] NAIll€HTH, JJIs SIKUX HEe OYJI0 3a3HAUYEHO TUI reModiii.
Cepenniii Bik craHoBuB 20 pokiB 1 BapitoBaBcs Bia 1 micsusg no 97 pokis. Jopocii
namieHTu (=18 pokiB) cranoBunu 57%, a nitu (<18 pokiB) — 43%. BcranoBieHHsS
aiaruo3y remodimii y 2022 poui - 426 nartienTi 3 11 374 (3,7%), 3 HuX TSKKOI hopMu -
2103 5 644 (4%). o peectparii y WBDR manu iariditopsi hpopmu remodimii 592 3 10
128 oci6 3 HuX namieHTH 3 TsHKKo10 hopmoro — 450 3 5 326 ocib (8%).

Bignosigno no nomarky mo aucta MO3 VYkpainu Big 24.07.2024 Ne(02.1-42/528-
596-1cK KUTBKICTh NAIIEHTIB, IKUM IPU3HAYEHO eMInn3yMal ctaHOBUTH 103 marjieHTa.

2) [ma”Hi 1mWOAO0 JAOCTOBIPHOCTI Ppe3yJabTATiB NOPIBHAJBHOI  KJIHIYHOL
eeKTUBHOCTI Ta 0e31eKH 3asIBJICHOI0 JIKAPChKOro 3aco0y. Onuc (nmpeacraBjieHHs)
3a3Ha4YeHHUX pe3yJbTaTiB

3 METOI aHaji3zy peKOMEHJAIlii Ha OCHOBI JIOKa30BUX JAaHMUX IOJO JIKyBaHHS
remModinii A y TaIl€HTIB AUTIYOrO BIKY MPOBEICHO IMOIIYK TPETUHHUX JDHKEepen
iH(dopMaIli y ragy3eBUX CTaHAapTax y cepi OXOpOHHU 370pOB'si YKpaiHH, HA calTax
MDKHApOIHUX NMpodUTbHUX OopraHizaiiid, y 6a3ax nanux PubMed, Trip Database.

B pe3ynbrari mpoBeAeHOTO IMONIYKY 3HAWJEHO HACTYIMHY i1H(OpMaIliio 010
TPETUHHUX JIKEPEIT:

1. I'any3eBi crangapTH y cucTeMi OXOPOHHU 310POB 51 YKpaiHuU: 32 JaHUMU
PEECTPY MEIUKO-TEXHONOTTYHUX JOKYMEHTIB 31 CTaHgapTH3alii MEIUYHOi JOMOMOIu’
yHI(DIKOBAaHUN KIIHIYHMA MPOTOKOJ MEAMYHOI JOMOMOTH I JIIKYBaHHS reMoQuiil
BIJICYTHIM.

2. Pexomenpanii Mean4yHO-HAYKOBOI KOHCYJIbTAaTHBHOI paaun HauionaabHoro
donay 6oporbou 3 remodiniero (MASAC - Medical and Scientific Advisory Council
of the National Hemophilia Foundation) mogo 3acrocyBanHsi Ta KOHTPOJIIO
nepediry 3axoproBaHHs eMminusymaoom-kxwh (Hemlibra®) y mnamienrtiB 3
remodiiiero A 3 inriditropamu g0 FVIII a6o 6e3 aux (MASAC Document 258 -
Recommendation on the Use and Management of Emicizumab-kxwh (Hemlibra®)
for Hemophilia A with and without Inhibitors, 2022)°.

Eminuzymab € PEKOMOIHAHTHUM, TYMaHI130BaHUM, oicrrenupIyHIM
MOHOKJIOHATbHUM aHTUTUIOM G4, sKe 3aMmiHIOe 4dYacTuHy (QyHKIII KodakTopa
aktuBoBaHoro ¢akropa VIII (FVIIla) nusixom 3'eqnanHg aktuBoBaHoro (akrtopa [X

8hittps://www1.wth.org/publications/files/pdf-
2361.pdf?_gl=1*170doug*_ga_7974KHILHS5*MTcyMjUSNzEyMy4xLjEuMTcyMjUSNzEyNy4wLjAuMA..
*https://www.dec.gov.ua/cat_mtd/galuzevi-standarti-ta-klinichni-nastanovi/
"https://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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(FIXa) ta ¢akropa X (FX). Bin npusHaueHuit st pyTUHHOI MPODITAKTUKHA MAJIs
3arno6iranHs abo 3MEHIICHHS YaCTOTH €Mi30/11B KPOBOTEY Y JOPOCIHUX Ta AITeH pi3HOTO
BiKy, XBOpUX Ha remodinito A 3 iuridiropamu 1o FVIII Ta 6e3 nux. [Ipenapatr BBOASITH
MIIIIKIPHO B HABaHTXXYBaJIbHINA 7031 3 MI/KI/THXXICHb MPOTATOM MepinX 4 THXKHIB,
MICII YOTO BBOJATH MIATPUMYIOUY 103Y: a00 1,5 MI/Kr/THKIaeHb, a0 3 MI/KI KOXHI 2
THXKHI, a00 6 MI/KT KOXKHI 4 TkHI. IcHye 3Ha4YHE 3MEHIIEHHS KUIBKOCTI IIOPIYHHUX
KpOBOTEY Ha ()OHI BCIX TPHOX PEKHMIB Y BCIX BIKOBHX I'pylax IMaI€HTIB 3 TeMOPiTiE0
A, 3 iari6iTopamu 1o FVIII a6o 6e3 Hux.

ITix yac nmpodinakTUYHOTO 3aCTOCYBaHHS eMilu3yMaly J1abopaTOpHUI MOHITOPUHT
HE TOTpiOeH.

Pexomenoayii wooo nikyeanns cocmpux kpogomeu y nayienmis 3 cemoinicro A ma
ineibimopamu oo FVIII:

He3Baxaroun Ha BUCOKY €(EKTHBHICTh €MIIM3yMaly y 3amoOiraHHl KpOBOTEY,
€mi30M KpPOBOTE€Y BCE OJHO MOXYTh BHHHMKATH, IO TOTPeOy€e OJHOYACHOTO
3aCTOCYBaHHA aJbTEPHATUBHOI F€MOCTATUYHOI Teparnii.

I"ocTpi kpoBoTEUl i JaikyBaTu 3a Aonomororo pekomOinanTHoro FVIla (rFVIla)
y 1031 90-120 MKr/kr sik modaTkoBoi n103u. IlepeBaskHy OUIBIIICTH KPOBOTEU CIiJ
KOHTPOJIIOBAaTH 3a JONOMOrow 1-3 103, BBEIEHHMX HE YacTille, HDK Yepe3 KOXHI 2
TOJIUHH.

Cnin ynukatu 3actocyBanHs AKK myis mpopuBHOI KpoBOTEUl y MAIlIEHTIB, K1
OTpUMYIOTh TpodinakTuky eminuzymadbom. rFVIla mae Oytu mnepumuM BapiaHTOM
JIKYBaHHS TOCTPUX KPOBOTEY, OCKUIBKM 3aCTOCYBaHHS Iii€i KOMOIHAIlli HE 3MIHIOE
npodinb 0e3nexu rFVIla. Akmo BukopucroByerbes AKK, iioro ciin 3acTocoByBaTu y
1031 He Outbie Hixk 50 MO/Kr, 110 BBOJUTHCS SIK TOYATKOBA 7034, 1 HE MEPEBUILYBATH
100 MO/kr/no0y. Tpuainicts Teparii AKK Takox ciif 3BecTd J0 MIHIMyMY, OCKUIbKU
TpUBAJIC 3aCTOCYBaHHS MPOTAroM >24 ronuH B fo3ax Buie 100 MO/kr/no0y moxe OyTu
MOB'A3aHe 3 TPOMOO030M Ta po3BUTKOM TMA.

Buxonsuu 3 gaHuX KIIHIYHUX JOCTIKEHb, MAIIEHTU 3 1HTIOITOPHOIO (HOPMOIO
reModiiii A, 1110 MalOTh CIIOHTaHHI 200 TPaBMATUYHI €130/ KPOBOTEY, HE3AJIEKHO B1JT
TaKTUKW 1X BBeJEHHA (emizoguyHe abo mpoduIaKTUYHE BBEJEHHS IMpenaparinB
IIYHTYIO4O1 Jii), HIBU/IIE 32 BCE, OTPUMAIOTh 3HAYHY KOPUCTH BiJ MPOPITAKTUIHOTO
BBEJICHHS eMiln3ymMaly, sIKkuii ¢l po3rsiaatu sk | miHito Tepamii. s marieHTis, ski
OTPUMYIOTh 3aCO0M MIYHTYIOYOI il 3 MPOQPULIAKTUYHOI METOI Ta MalOTh HEBEIHKY
KUIBKICTh ~ €MI30/[IB KPOBOTEY, MOXKHA PO3MISIHYTH MOXIIUBICTh TMEpexony 3
npo(diTakTUKU 3aco0aMu IIYHTYIO4Oi [ii Ha Tpo@iIakTUKy eminuzymadooMm. [laHwuii
nepexig 3yMOBJIEHUM TaHUMU €KOHOMIYHOI €()eKTUBHOCTI Ta OUIBII MTPOCTOTO BBEACHHS
JI3.

KpiMm TOr0, HEMOBIAT CHiA PO3TASAATH ISl TPOPUIAKTUKYA eMIU3yMaOoOM y Oy/ib-
KWW 4Yac IMCIA HApPOJDKEHHS 3 OISy Ha IMJABUINCHWH PU3WK BHYTPINIHbOYCPEITHUX
KpOBOBWJIMBIB 10 noyaTky npodinaktuku FVIIL. CranoM Ha MOMEHT myOsikarlii JaHux
pexkoMenpanii sk npodinakruka FVIIL, tak 1 npodinaktuka eminu3ymMaOoM NOBUHHI
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pO3TIsAaTUCA K TEPANeBTUYHI BapilaHTH MEPBUHHOI Ta BTOPUHHOI mpodinakTuku. Crif
3a3HAYUTH, M0 Hapa3l iCHye 0OMEeXeHa KUTBKICTh MaHWX KITHIYHUX JOCHIKEHB 100
3aCTOCYBaHHS eMiu3ymMady y HEMOBIAT BIKOM 110 6 MicAiB, 1 (papMakoKiHeTHUYHA
€KCIIO3HUIIisl, HMOBIPHO, OyJIe MEHIIIOIO, HIXK Y JIITEeH cTapioro Biky. OgHak HAaKOMUYeHU N
JOCBIJT KJIIHIYHUX JOCIIDKEHb B OJHIM yCTAaHOBI Ta CIIOHCOPOBAaHUX KIIIHIKAaX
M1ATBEP/KYE MPOPLTaKTUUHY €(heKTUBHICTh eMIITU3yMaly y HEMOBJIST.

3. Pexomenaanii BececBiTHBOI (peepanii reMogisii momo JikyBanus remo@iii
(WFH Guidelines for the Management of Hemophilia, 3rd edition, 2020)!!.

BceecBitHa deneparnisi remodumi (World Federation of Hemophilia, WFH)
PEKOMEH/Iy€E PETYJISIPHO MTPOBOAUTH MPOPIIAKTUKY KPOBOTEU Y MAIIEHTIB 3 1HT101TOPHOIO
dbopmoro remModiii.

Ha ponmartox no mpenapariB mryHTyrowoi aii (bypassing agents, BPA) napasi
JOCTYMH1 HedaKTOPHI 3aMICHI METOJIU Tepanii (Hampukiaa, eminu3dymao). [lamientam 3
1HT101TOpHOIO (pOopMOIO TeMOPiTii A peKOMEHA0OBAHO BUKOPUCTOBYBATH €MILIM3yMa0 Jist
peryisipHoi npo@1IaKTUKK emi30iB KpoBoTed. OCHOBHUMHM MEpeBaraMu eMinuzymaoy €
HOro MIAWKIPHUM UOUISIX BBEJACHHS, TPHUBAJIM TEpioJ HAIMIBBUBEIEHHS, BHCOKa
e(eKTUBHICTh y 3aM00IraHHI KPOBOTEY Ta 3MEHIIEHHS YacCTOTH €Mi30/1iB KPOBOTEY Yy
narieHTiB 3 iHriditopamu 10 FVIII a6o 6e3 Hux.

Eminn3ymad poOUTh MOXIMBUM TOYATOK MPOQPUIAKTUKHU MPU HAPOHKEHHI IS
3a0e3MeUYeHHs] 3aXUCTy HOBOHAPO/KEHMX Ta HEMOBIIAT 3 BIEpIIE J1arHOCTOBAHOIO
TSOKKOIO (popMoro remodiii A; oJHaK HEOOX1AHI MOAANBII JOCIIKEHHS Y HEMOBJIST
BIKOM 10 1 poKy.

Jlns maiiedTiB 3 BaxkuMm (peHotunom remoduiii A abo B, ocobnuBo giteir, WFH
PEKOMEHY€E PEryJsipHy AOBrOTPUBAY NPO(PIIAKTUKY SIK CTAHIAPT JIKYBaHHS IS
3ano0iraHHsl reMapTpo3y Ta IHIIUX CIOHTAHHUX 1 MPOPUBHHUX KPOBOTEY, MIATPUMKHU
3I0POB'St OTIOPHO-PYXOBOT0 anapaTy Ta MOKPAIICHHS SIKOCT1 )KUTTS. Ko npodiiakTuka
HEMOJKJIBA, €Mi30/IMYHA Teparisi € OCHOBHUM METOJIOM JIIKyBaHHS TOCTPUX KPOBOTEY,
ajie BOHA He 3arno0irae JOBrOTPUBAIOMY MOIIKOIKEHHIO CYTJI001B.

[Tamientam 3 TsKKOWO (QopMoro remodimero A Tta 3 iHriditopamu go FVIII,
BceecBiTHa denepaiisi reModinii  peKOMEHIye HaJaBaTH TiepeBary emilu3yMmaly
MOPIBHSHO 3 MperapaTaMy NIYHTYIOUO]T /i1 1Jis 3SMEHIIICHHS €i30/11B KPOBOTEY.

[Tim gwac jikyBaHHS €Mi30/1iB TOCTPUX KPOBOTEY MPHU 3aCTOCYBaHHI eMINM3yMaly
noTpiOHAa O0OEpPEek HICTh, OCKUIBKM Y TAII€HTIB MOXE PO3BUHYTHUCA a00 BEHO3HA
TpoMmOoemboriss, abo TpomboTuyHa Mikpoanrionatis (TMA) mnpu ogHOYACHOMY
BBEJICHHI KOHIICHTPATy aKTHBOBAHOTO MPOTPOMOIHOBOTO KOMIUIEKCY (aHri. activated
prothrombin complex concentrate, aPCC — aHTHIHT101TOpHUI KOATYyJISIHTHUI KOMILIEKC,
AKK).

OckiJIbKM eMiln3yMa0d BUKOPUCTOBYETHCS Jisi MPO(PIIAKTUKH, a HE JUIsl JIIKYBaHHS,
rOCTpUX KpPOBOTEY Yy TMAalli€HTIB 3 1HTiIOITOpHOIO (opmoro remodimi A, BcecBiTHs

Uhttps://onlinelibrary.wiley.com/doi/10.1111/hae.14046
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denepanis reMmodiil peKOMEHAyE 3aMICHY Tepamiio (pakTOpoM 3TOpPTaHHS KPOBI MpHU
rOCTPHUX KPOBOTEYAX.

Jlist marieHTiB 3 iHTIOiITOpHOIO (hopMoOTO TemModimii A, Mo MOTPeOYIOTh J1iKY8aAHHS
2ocmpux Kposomeu abo Xipypeiunoeo empyudanHs, BcecBiTHs denepariis reModimii
PEKOMEH/Iy€ BUKOPUCTOBYBATH MpenapaTy MIYHTYIOUOi i, Kl € e(eKTUBHUMHU SIK IS
npodiIaKTHKHY, TaK 1 U1 JIIKYBaHHS KPOBOTEY Y MAIIEHTIB 3 reModii€ero.

Ilpumimka: Jlo npenapamie wynmyouoi O0ii 6IOHOCAMbCA pPeKOMOIHAHMHULL
akmugosanuti pakmop 3eopmanns kpoei Vila (rF'VIla) abo AKK.

4. IlpakTnyni BkaziBku HiMenbKo-aBCTPiliChbKO-MIBEHIIAPCHKOT0 TOBAPUCTBA
aocjizkeHs TpoM003y Ta remocrady (German, Austrian, Swiss Society for
Thrombosis and Haemostasis Research, GTH) momo 3actocyBanns eMinuzymaoy y
nauieHTiB 3 remoguriero A (Practical Guidance of the GTH Haemophilia Board on
the Use of Emicizumab in Patients with Haemophilia A, 2020)'2.

Eminn3yma0 OyB cxBajieHUH Uil MPOQIIAKTUKHU €Mi3041B KPOBOTEY y MAI[IEHTIB 3
remodiniero A 3 iHridiTtopamu 10 FVIII abo 6e3 Hux.

Eminn3yma0d cxBajieHWH I BCIX BIKOBHX TIpYI; OJHAK JILEH3IA I JiTed
0a3yeTbcsl Ha 0OMEXKEH1M KUIBKOCT1 JaHuX. PilleHHs Ipo 3aCTOCYBaHHS eMilu3yMaly y
MaJeHbKUX JIIT€H, 0OCOOIMBO y MONEPEIHHO HEIKOBAHUX IMAIIEHTIB, MA€ MMPUAMATHUCS B
1HIUBITyJIbHOMY TIOPSIIKY.

PimieHHs mpo 3actocyBaHHs eMilM3yMaly B SIKOCTI MPOGIIAKTUYHOTO MiAXOMY CJIiJT
IpUMaTH 1HIUBITyaIbHO, BPaXOBYIOUH 1HAUBIAYadbHY CUTYAIIIO Malli€eHTa (HalpuKIa,
NaIi€eHTy 13 cTifikumu iHTi0iTOpamu 1o FVII, BeHo3nuit noctym, heHOTUI KpoBOTEY1) Ta
(akTopH pU3HKY.

[licns HaBaHTaXyBaJbHOI J03M eMINKM3yMalOy 3 MI/KI/TWXKIAEHb MIAIIKIPHO
MPOTIAroM Mepiux 4 THXKHIB, MATPpUMYIOYa 103a - 1,5 MI/KI/THKIEHb MiIKIpHO, 3
MI/KI TAIIKIPHO pa3 Ha 2 TUXHI1 a00 6 MI/KI MIJUIKIPHOTO BBEICHHS pa3 Ha 4 THXKHI.
Bubip pexumMy 103yBaHHSI MOXKE IPYHTYBATHCS Ha KIITHIYHUX KPUTEPISX, YIOA00AHHIX
naifieHTa Ta po3mipi ¢aakoHa.

5. Pexomenganii bpuTaHcbKOro TOBapucTBAa 3 reMarTosorii 11010
3acTOCyBaHHS NpoduIakTuYHNX (PakTOpiB 114 AiTeld Ta JOPOCaANX 3 reModiiiero A
Ta B (Guidelines on the use of prophylactic factor replacement for children and
adults with Haemophilia A and B, 2020)"°.

Ineioimopna gpopma cemogpinii A y oimeii.

VY HepaHIOMiI30BaHOMY, BIAKPUTOMY JOCTI/DKCHHI IIOTH)KHEBA MPO(dUIAKTHKA
eMIIM3yMadoM 3HIDKYBaja PIuHY 4acTOTY emi3oiB kKpoBoteu (annualized bleeding rate,
ABR) na 99% (95% CI 97,4-99,4) y mnaili€eHTiB, SIKi OTPUMYBAJIU IOINEPETHIO
npodinaktuky BPA, npu nromy ABR cranosuna 0,3 (95% CI 0,17-0,50), a'y 77% He
Oys0 >k0J1HOT KpoBoTeul. Bci BiciM JiTel BIKOM /0 2 pOKIB OTPUMYBAIU IIOTHKHEBY
npodinaktuky. [Ipu 301abIIEHH] IHTEPBATY 103YBaHHS 10 ABOTHUXHEBOTO (3 MI/KT) abo

12 https://www.thieme-connect.de/products/ejournals/html/10.1055/a-1127-6476
Bhitp://www.ukhcdo.org/wp-content/uploads/2020/10/Guidelines-on-the-use-of-prophylactic-factor-replacement-for-children-and-adults-with-
Haemophilia-A-and-B.-A-British-Society-for-Haematology-Guideline..pdf
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4-tmwxueBoro (6 mr/kr) iHTepBasry ABR cranosus 0,2 (95% CI 0,03-1,72) ta 2,2 (95%
CI 0,69-6,81) BiamoBimgHO.

Pexomenmarii:

- EMinumzymad moske OyTH 3anpoIrOHOBAHMM TalliEHTaM BIKOM >2 POKIB 3
reMoQiiero A TSKKOTO CTYNEHIO SIK allbTepHaTuBa npodinaktuuHomy BeaenHto FVIILL

- Jns gitedt BikoM <2 POKIB 3 TSKKOIO reModumiero A 3 iHTiOITOpamMu 10
FVIII, Tak i 6e3 HUX, pEKOMEHAYEThCS OyTH 00EPEKHUM TIPHU PO3TIIAII eMIIu3yMaly y
1[i{ BIKOBI TpyTi.

- [epur HIk 3MIHIOBATH CXEMY JIIKYBaHHS, CIIiJl TPOKOHCYJIbTYBATH Malll€eHTa
Ta 3BEPHYTH yBary Ha croci0 >KUTTsI, OCOOIMBO III0 CTOCYETHCS PIBHS HOTO aKTUBHOCTI.

- V narrieHTiB 3 TSKKOIO (hopMoro reModistii A Ta yTBOPEHHSIM 1HT101TOPIB 110
FVIII B anamue3i ciia nepioguuno Beoautu FVIII s miarpuMky TonepadTHOCTI.

- [Ipu3HaueHHs eMil3ymMady Ta MOHITOPUHT 33 CTAHOM MAIIEHTIB 3 TAKKOIO
remMouaiero A, SKI OTPUMYIOTh €MIIM3ymMald, CiIiJ MPOBOJUTH JAOTPUMYIOUYHUCH
HalllOHAJIbHUX KEPIBHMIITBA; MPO BCl MOOIYHI peakiii ciij MoJAaBaTH y HallOHAJIbHUN
peecTp.

6. IIpomixxHi pexomenaauii Podouoi rpynu Ta BUKOHaB4Oro komirery Llenrpy
remoQinii BeaukoOpuranii (United Kingdom Haemophilia Centre Doctors’
Organisation UKHCDO) mono JikyBanHsi emi3oaiB KpoBoTed npu remodiiaii A,
YCKJIAIHEHOI YTBOPeHHsIM IHri0iTopiB 1m0 ¢akropa VIII y naumiedriB, fKi
orpumyBaiu eminusymad (Treatment of bleeding episodes in haemophilia A
complicated by a factor VIII inhibitor in patients receiving Emicizumab. Interim
guidance from UKHCDO Inhibitor Working Party and Executive Committee,
2018)™.

[Ilo6 3BecTH OO MIHIMYMY PHU3UK PO3BUTKY MOOIYHUX €(EKTIB, MOB’S3aHUX 13
3actocyBaHHAM eMinn3ymaly, Llentp remodimi BenukoOputanii (UKHCDO) Bunae
JlaHE TMPOMIXKHE OHOBJICHHSI CBOIX MOTOYHUX PEKOMEHAAIIN 100 JIKYBaHHS €Mi30/1B
KpoBoTeu Ipu reModimii A, yckiagHeHuX HasBHICTIO iHTiOITOpiB 70 FVIII, HA ocHOBI
00MeKeHOT KUTBKOCTI OMyOJIIKOBAHUX JaHUX, TOCTYMHUX Yy JIoTomy 2018 poky.

[{i BKa3iBKM € KOHCEHCYCHOIO 3asiBOIO 1 HamHMCaHl 3 MEPCIEKTUBU OPUTAHCHKUX
JiKapiB Ta KIHIIKCTIB.

OcHoeni pekomenoauii:

— [lepen moyaTkOM 3acCTOCYBaHHS e€MIIU3yMaly CiiJl BUMIPSITH TUTP
iurioiTopis FVIIL

— [lepmia miHiS JIKYBaHHS €MI30/(IB KPOBOTEU Mae OyTH MpOBEJEHA 3a
nonomororo rFVIla. FVIII mrogunm abo pekomOinantauit cunsunii FVIII moxyTs Oyt
3aCTOCOBaHI, SIKIIO KpoBOTe4Ya He 3HMKae npu BBelaeHH1 rFVIla, a tutp iHriditopiB
HU3BKUH.

"*http://www.ukhcdo.org/wp-content/uploads/2019/05/2018-Collins_et_al-2018-Haemophilia.pdf
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- Enizomu xpoBoteu He ciin mikyBatu AKK, kpiM Bumanky, Koiau Hemae
iHmmx BapianTiB. [1pu Bukopuctanni AKK nouarkoBa g03a He TOBMHHA MEPEBUIILYBATH
50 OJl/kr.

- Axmo motpidHa apyra qo3a AKK, nmarieHT moBuHeH OyTH rocIiTaai30BaHUMA
JUIS CTIOCTEPEXKEHHS 11010 MOTEHIIIMHOTO po3BUTKY TMA.

- Kniniyamii remocta3 mix yac omepamii y TAaIli€HTiB, SIKI OTPUMYIOTb
eminu3ymab, HemepeabauyBaHWi, a JaHl ayxke oOMexeHi. Benwke omnepatuBHE
BTpPYYaHHs, AK€ MOXe OyTH BiAKJIaJeHe (He YPTeHTHE), CIi BIIKJIACTH 10 OTPUMAHHSA
JOJTATKOBUX JaHUX.

- Uepes  TpuBanmuii  TepioJy  HAINIBBUBEACHHS  eMilU3yMaldy  CIij
JOTPUMYBATUCA I[MX PEKOMEHJAIM MO0 JIKYBaHHS MPOTATOM 6 MICAIIB TICHs
INPUNIMHEHHS IpuiioMy 3a3HadeHoro JI3.

OT1xe, B pe3ysbTaTi aHali3y MUKHApPOAHUX TPETUHHUX JKEpes BCTAHOBJIEHO, IO
IIPH JIIKYBaHHI MALIEHTIB 3 TSHKKOIO (popMmoro remodiniero A Ta 3 iHriditopamu 10 FVIII
Olnbllla TIepeBara HaJa€eThCsl eMilM3ymMady MOPIBHSAHO 3 MpenaparaMu LIIYHTYIOYOl Jii
(BceciTHs peaepauis remodisii, WFH, 2020; MeauuH0-HAYyKOBAa KOHCYJIbTATHUBHA
pana HauionanbHoro ¢ponxy 60poTbom 3 remodiiiero, 2022). [Tpu npuiHITTI pillIEHHS
ooJ10 NPO(UIAKTUYHOTO 3aCTOCYBaHHS eMilu3ymMady, HEOOXIIHO BpaxOBYBATH
IHAUBITyaJIbHY CUTYAIIO Mali€HTa (HalpuKIa, NalleHTH 13 CTIMKUMU 1HT101TOpaMu 10
FVIII, Beno3nmit nocrym, ¢eHorun kpoBoteui) Ta ¢aktopu pusuky (Himeubko-
aBCTPiCHhKO-IIBEHIIAPCbKEe TOBAPHUCTBO IO0CJIiIKEeHb TPOMOO3y Ta remocrasy,
2020). ITepur HiX 3MIHIOBaTH CXEMY JIIKYBaHHS, CJIIJI 3B€pPHYTH YBary Ha CIOCiO KUTTS,
O0COOJIMBO 1110 CTOCYETHCA PIBHS AKTHBHOCTI TaIli€HTa; eMinu3ymad Moxe OyTu
3aMpONOHOBAHUI TAIli€eHTaM BIKOM >2 POKIB 3 reMO(uIi€l0 A TSHDKKOTO CTYNEHIO SIK
anbTepHatuBa npodinaktuayHomy BegeHHI0 FVIII; mis nitet BikoMm <2 pokd 3 TAKKOIO
remodinmiero A 3 iHrioitopamu no FVIII, Tak 1 0e3 HUX, peKOMEHAYEThCA OyTH
00epeXHUM MPHU PO3IIIAL eMinn3yMaly y i BiKoBiH rpymni (BpuTaHchbKe TOBaApUCTBO
3 remaroJorii, 2020). CiniJl yHUKaTH 3aCTOCYBaHHSI aHTUIHT10ITOPHOTO KOATyJISIHTHOTO
KOMIUIEKCY [UIsl JIKYBaHHS €MI30[ly KpOBOTEUl Yy TMAIl€HTIB, $KI OTPUMYIOTb
npodiakTUKy eminuzymadom. Pekombinantuuii FVIla mMae OyTtu mepmuM BapiaHTOM
JIKYBaHHS €M130/11B TOCTpUX KpoBoTed (MeamuHO-HAYKOBA KOHCYJbTATHBHA Paja
HamionanbHoro ¢onay Oopors0u 3 remodidiero, 2022; Ilentp remodiii
BeaunkoOpuranii, 2018).

VY nmomarky mo nucra MO3 Vikpainu Bim 24.07.2024 Ne02.1-42/528-596-nck
3a3HAYEHUM KOMMapaTopoM [uisi mpoBeneHHs naepxkaBHoi OMT 3a ckopodeHoro
MPOIIEIYPOIO € aHTUIHTI0ITOpHUH KoarynssHTHUM komiuieke (AKK).

BignoBigHOo 10 KAIHIYHOr0 MUTAHHS IIOJ0 BU3HAYCHHS ¢()eKTUBHOCTI Ta OE3TEKH
3aCTOCYBaHHA €MilUM3yMaly Vy TOpPIBHSAHHI 3 aHTUIHTIOITOPHUM KOAryJISIHTHUM
KOMIIJIEKCOM Y JITel 3 reMOQUIIE0 TUILY A 3 YTBOPEHHSM 1HTr101TOpiB A0 dakropa VIII
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I pyTUHHOT TPO(DITAKTUKU KPOBOTEY 0YJ10 CPOPMOBAHO CTPATETIIO MOIIYKY 33 CXEMOIO
PICO.

JlocaizkyBaHa momyJisiisi: 1Ty 3 1HT101TOpHOIO hopMoto reModinii Tuiry A.

HocaigxyBanuii Jikapcbkuii 3acio (JI3): eminuzymad (B02BX06).

JI3 nopiBHsiHHSA: aHTUIHTIOITOpHMI KoaryistHTHUN koMmiuieke (AKK) B pexumi
npodinaktuku (B02BDO03).

OcHOBHI gocCaiIKyBaHi pe3yJibTaTH: 3arajbHa YacToTa €Mi30/iB KpPOBOTEY,
4acToTa KPOBOTEY, IO MOTPeOyBaTUMYTh JIKYBaHHsS, CYTJIOOOBI KpOBOTEYl, MOOIYHI
peakiii (mami — [1P).

Kpurepii BKJIIOYEHHSI: CHCTEMaTHYHI OTJISAM Ta METa-aHali3M PaHI0Mi30BaHUX
KOHTposboBaHUX  nociikenb (PKJ]), mpocmekTMBHHMX Ta  peTPOCHEKTUBHUX
oOcepBallfHUX JOCIIPKEHb 3 BUBUYEHHS 3aCTOCYBAHHS €MilM3yMaly y MOpIBHSHHI 3
AKK'y niteii 3 iHr161TOpHOIO popMOIO remodinii TuIy A, paHI0Mi30BaH1 KOHTPOJIbOBaH1
JOCJIIIKEHHST Ta HEPaHAOMI30BaH1 KJITHIYHI TOCTIIKEHHS, 1110 OILIHIOIOTh €(PEKTUBHICTD
Ta 0e3neKy npodiTakTUYHOTO BBEACHHS eMIlu3yMaly y JiTel 3 iHri01TopHOI (HOopMOIO
remMoQiiii Ty A.

KpuTepii BUK/I0YeHHS: JOCTIHPKCHHS HAa TBapUHAaX, 3JOPOBUX JTOOPOBOJIBIISIX,
paHIOMI30BaHl Ta HepaHaoMizoBaHi npociaimkenHs | Tta Il ¢a3, BiacyTHICTH
MIPE/ICTaBIICHHS PE3YIbTaTIB JOCIIIKEHHSI.

KarwuoBi ciaoBa momyky: emicizumab, children, pediatric patients, infants,
adolescent patients, hemophilia, haemophilia, haemophilia A, hemophilia A with
inhibitors, aPCC. Ilin ywac momyky iHdopmalii BukopucTaHo omeparopu «Booleany
(AND, OR, NOT).

[Tomryx mepBUHHUX Ta BTOPMHHUX JDKEPEN JOKA30BUX JAHUX MO0 MOPIBHSIIBHOT
KJIIHIYHOT €()eKTHUBHOCTI Ta O€3MeKH eMilu3ymMaldy y MOPIBHAHHI 3 aHTHIHT10ITOPHUM
koarynsiHTHUM KomruiekcoM (AKK) y mgopocnux maiieHTiB 3 1HT10iTOpHOIO (HOPMOIO
remodinii A npoBeneHo B 6a3zax nanux PubMed, The Cochrane Library database. [Tomryx
mitepatrypu OyB OOMEXKEHHUM aHTJIOMOBHUMHM CTaTTSIMU Ta IMOBHOTEKCTOBHUMH
nyOmikamissMu (B1LAKpUTOO 1HGopMariero 3rigHo 1.7 [lopsaky npoBeleHHs epKaBHOI
OI[IHKA MEIWYHUX TEXHOJIOTI, 3aTBep/KeHoro mnoctaHoBoto KabGinety MiHicTpiB
VYkpainu Big 23.12.2020 Ne1300).

VY pe3ynbTaTi NpOBEACHOIO TOLIYKY HE 3HAWJIEHO BTOPUHHUX JDKEpel, a came
CUCTEMATUYHUX OIIIIB Ta MeETa-aHai3iB, IO Yy3arajdbHIOIOTh JaHl KIIHIYHHX
JOCTII)KEHb BUBYCHHSI e(DeKTUBHOCTI Ta O6e3neku eminu3ymaly y nopiBHsHHI 3 AKK y
niTen 3 1Hri61TopHOI0 (hopmoro remodiii A my1st TpodUTAKTHKYA BUHUKHEHHS KPOBOTEY.

He Oyno 3HaliieHo psiMUX MOPIBHSIBHUX JOCIIKEHb KIIHIYHOT €(EeKTUBHOCTI Ta
oesnekn eminuzymady ta AKK nns mpodinakTUKu KpOBOTEY, a TaKOXX BTOPUHHUX
JDKepen 3 pe3ysibTaTaMu HENPSMOTO MOPIBHSHHSL.

BpaxoBytoun, mo remodiiist — 11e oppaHHEe T€HETUYHE 3aXBOPIOBAHHS Ta JAUTIUY
NOMYJISLII0, YIIOBHOBAXKEHUM OpraHoM Kepyrouuch HacTaHOBOMO 3 JiepKaBHOI OLIHKH
MEIMYHUX TEXHOJIOTIA IJis JIKapChKUX 3aco01B, 3aTBep/keHO HakazoM MO3 Bix
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29.03.2021 Ne 593 (B penakuii Hakazy MO3 Big 06.10.2023 Ne 1741) OyB po3riIsHyTHIA
BECh CITEKTP BIAKpUTOI iH(POpMAIIii 1010 KIIHIYHUX TOCHTIKEHb, TOOTO 1HII JIOKa30B1
nai, mo He BianoBiganu PICO ta kputepisim BkItoueHHs. J{01aTKOBO yIIOBHOBa)KEHUM
OpraHoM OYJI0 PO3TJSHYTO MNPO(PIIAKTUKY eMilu3ymMaOboM IMOPIBHSIHO 3 BiJCYTHICTIO
npodiIaKTUKA KPOBOTEY y JiTel 3 reModimiero Tumy A 3 yTBOPEHHSAM 1HTIOITOPIB 110
dakropa VIIL.

Tak, B pe3ynbTaTi MOLIYyKy OyJIM 3HaMACH] KJIIHIYHI JOCTIKEHHS e(EeKTUBHOCTI Ta
Oe3reku eminu3ymaly 3a ydacTi Jitei 3 inrioitopHoro popmoro remodinii A: HAVEN 1
(NCT02622321) Ta HAVEN 2 (NCT02795767). B nocnimxenni HAVEN 1 npuitmanu
y4acTh mimiTku (>12 pokiB) Ta gopocii 3 iHribiTopHOI0 (hopmoro remodimi A (n=113).
B nocnimkenni HAVEN 2 npuiimManu ydacts aiti (<12 pokiB) 3 iHT1I61TOpHOIO (hOPMOIO
remoduii A (n=88).

Ockinbku pocmimkenns HAVEN 1 (Oldenburg et al., 2017"%) xmouano okpim
JOPOCIIMX TaKOX JiTed BIKOM BiJ 12 1o 18 pokiB, pe3ynbratu 0yJio MpoaHaIi30BaHO B
pamkax nanoi OMT 3a ckOpOUEHOIO MPOLEAYPOIO Ta MPEACTABICHO HUXKYE.

Meroro pocmmkenass HAVEN 1 Oyna oumiHka e@ekTUBHOCTI, Oe€3mekw Ta
(hapMaKoKIHETHKHA eMilu3yMaly, 10 BBOJWIIM IMAMIKIPHO pa3 Ha THXKJICHB IiTITKaM
(>12 pokiB) Ta JOpOCIMM Talll€eHTaM 3 1HTIOITOpHOIO (opmoro remodimi A 3
PO TAKTUIHOIO METOIO.

VY nyO6nikamii Oldenburg et al., 2017 3a3HaueHo, 10 3 METOK 3a0e3MeyeHHs
OpsIMOTO Ta TOYHOTO I1HTpalHAMBIAYalbHOTO TMOpiBHSAHHA (aHmi. intraindividual
comparison) TONMEpeHiX pe3yabTariB 3acTtocyBaHHs BPA 3 pesynbratamu
npodIaKTUKA  eMilu3yMadboM Oyjo po3poOJieHO Ta TPOBEACHO MPOCHEKTUBHE
HeinTepBeHuiiine nociikeHns (NCT02476942), y sikoMy 310paHO J€TallbHI peajbH1
JIaH1 PO KPOBOTEU1 Ta pe3yJbTaTH 3 0€3MEKH y KOTOPTHU MAIIEHTIB 3 reModitiero A, K1
OTPUMYBAJIM €Mi30A1u4He a00 nMpodiaakTUyHe JiKyBaHHs BPA BIANOBIIHO 10 TOKaIbHOI
PYTHHHOI KJIIHIYHOT TPaKTUKH. Y YACHUKH HEIHTEPBEHIIIITHOTO JOCIKEHHS MaJIU IPABO
Ha nojaaibiny ydacts y gociimkeHHi HAVEN 1, gxuio BoHM BiAMOBIAAIN KPUTEPisM
BKJTFOUEHHS /10 TOCIIIKSHHS.

[TamienTy, ki oOTpUMyBaIH 10 BKItoYeHHS y nociimkenas HAVEN 1 enizoouune
nikyeanns BPA Gynv paHaoMi30BaH1 y CIiBBITHOIICHH] 2:1:

— 710 rpyna A (n = 35, 3 HuUX 4 TAlI€HTH BIKOM 10 18 pOKIB) - OTpUMyBaJIU
npo(UTaKTHKY eMII3yMadoMm;

— 1o rpynu B (n = 18, 3 Hux 2 naiiedTu BikoM 110 18 pokiB) - 6e3 npoghinakmuku
eMIIM3yMa0oM; TAIlEHTH I€l TPYyNH MPOTIroM Nepimux 24 THXKHIB AOCTIIHKEHHS
3aJIMIIANKNCH HA CBOEMY TONEPEHBOMY €Mi30ANYHOMY JiKyBaHHI BPA, uepe3 24 TmxHi
- maimiedHTaM OyJio J03BOJICHO OTPUMYBATH €MINKU3YyMad 3 METOK MNPOQIIaKTUKH
KpOBOTEH.

Huzaitnom pocmmkerHss HAVEN 1 Ttakox mepembadanoch, IO MAIllEHTH, SIKI
MOTIEPETHBO OTPUMYBAIIU Hpoghinakmuky kposomeu BPA Gynu BxitoueH1 10 rpynu C

15 https://www.nejm.org/doi/full/10.1056/NEJMoal 703068 2query=recirc_curatedRelated_article
12


https://www.nejm.org/doi/full/10.1056/NEJMoa1703068?query=recirc_curatedRelated_article

Emiyuszymab onsa pymunnoi npoginakmuxu 3 memoro 3anobieanus abo 3MeHuleH s 4acmomu enizooie kpogomeu y dimeti, X0pux Ha
eemoginito A (8podaicenuii dehivum VIII paxmopa 32o0pmanns kpogi) 3 ymeopentnsam incibimopie oo ¢paxmopa VIII, 22.08.2024

(n = 49, 3 Hux 26 mnaiieHTiB BIKOM A0 18 poOKiB) Ta OTpUMYBaIu MPO(UIAKTUKY
eminuzymabom B pamkax gociimkenas HAVEN 1.

Jo rpynu D (n =7, 3 Hux 0 marieHTiB BikoM 710 18 pokiB) Oy BKIIFOYEHI MAIIEHTH
JUIS TPO(1IaKTUYHOTO 3aCTOCYBaHHS eMIIU3yMaldy, sKi HE 3MOTJIM 3apeecTpyBaTUCS B
HAVEN 1 no rpyn A, B, C no Toro, sk peecrpauiio AOCTIIKEHHS OyJIO 3aKpHUTO;
YIOBHOBRKEHUM OPTaHOM HE PO3TIIIAEThCS Tpyma D, OCKUTBKM BOHA BKJTFOYAJIA JIAIIE
JOPOCIINX TAIIE€HTIB.

Eminuzymab BBoauiu y 1031 3,0 MI/KT/THKICHD TPOTATOM 4 THXKHIB, TOTIM 110 1,5
MT/KT/TUXKACHB. Y Cl YYaCHUKH, AKI OTPUMYBAIN NPODUIAKTUKY eMIiln3yMadoM, MOTJIH
OTPUMYBATH 32 HEOOXI1THOCTI emi3oAuvHe JikyBaHHS BPA roctpoi kpoBoTeui.

IlepBuHHa KiHleBa TOYKa eeKTHBHOCTI: PI3HUI Y KUIBKOCTI MPOJIKOBAHUX
€Mi30/1iIB KpPOBOTEY Yy TMAIEHTIB Tpynu A, [Ki OTpUMYBadu NpUHANMHI 24 THXKHI
npo(IaKTUKY eMilIM3ymMadoM, Ta Mali€HTIB Tpynu B, ki He oTpuMyBaiii NpOMIaKTUKY
eMIIU3yMadoM.

BropuHHi KiHUeBI KJIiHIYHI TOYKH /151 PAHAOMI30BAHOI0 NMOPiBHSAHHSA (rpyna
A vs rpyma B) BrIIIO4aM AOJATKOBI KIHIIEBI TOYKH, IMOB’sA3aHl 3 KpoBOoTedaMu (ycCi
eMi30/IM KPOBOTeU (SIK JIIKOBaHI, Tak 1 He JjikoBaHi BPA) Ta BuUNaaku CHOHTaHHUX
KpOBOTEY, KPOBOTEY y CYIJIOOHU, KpOBOTEY y cyrioOu-mimieHi (target-joint bleeding,
Cyri00-MIIIEHb, BUBHAUYECHUN SIK CYIJIO0, B SIKOMY MpPOTSITOM OCTAaHHIX 24 THXHIB 10
MOYATKY JOCTIIKEHHSI B1IOYJIOCS >3 MPOJIIKOBaHI KPOBOTEYI); SKICTh XKHUTTS, MOB'A3aHa
31 3m0poB'saMm (health-related quality of life) Ta cran 3q0poB'st (EQ-5D-5L).

JlomatkoBi  KiHIIEBI ~ TOYKH, TOB'S3aHI 3  KPOBOTEUYAMH,  BKIIOYAIH
IHTpaIHANBIAYyalbHI TOPIBHAHHS YacTOTH MPOJIKOBAaHMX KPOBOTEY 1 YaCTOTH BCIX
KpoBOTeu cepen ydacHHKIB Tpyn A 1 C, ski Opaiivd y4acThb y HEIHTEPBEHIIMHOMY
nocmimkerHl (NCT02476942).

KinneBi Toukm Oe3mexku: 1mMoOiyHI peakinii, peakiii B MICHi iH'€KIii, cepilo3Hi
noOiuHi peakiiii, TpomOoTuyHa Mikpoanrionaris (TMA), 3miHa mabopaTopHUX
MOKa3HUKIB, YTBOPEHHS aHTUTLI 110 JI3.

BpaxoByroun, mo B pamkax paHoi OMT 3a CKOpPOYEHOK MPOLETYPOIO
PO3IIISIAE€THCS UTSYA OIS YITOBHOBAXEHUM OPTaHOM TIPECTABIICHI pe3ybTaTh
y BucHoBky 3 nmyounikauii Oldenburg et al., 2017 nuiue A0CTipKyBaHOI MOMYJIALIT.

3a pe3ynbTaTamMu HIrpymnoBOro aHaJjidy naimieHTiB rpynu A ta B 3 1Hri0iTOpHOIO
dopmoro remodinii A BikoMm Big 12 no 18 pokiB, ikl OTpUMYyBaIM 10 BKJIFOUEHHS Y
nocmimpkenHss HAVEN 1 emizoguune unikyBanHss BPA BcraHoBieHO, 10 mOpu
npoghinaxmuyi emiyuzymabom (rpyna A, n=2) crocrepirajach 3Ha4YHO MEHIIA KUJIbKICTh
MPOJIIKOBAHUX €Mi30/[iB KPOBOTEU HIK y TAIIEHTIB, K1 He ompumysaiu npopiiakmuxu
emiyusymabom (mikyBaHHs “Ha BUMOry”, Tpyna B, n=4) — 0,4 vs 10,9 Bianosigno, RR
0,04, 95% CI (0,005 - 0,314). BapTo 3a3Ha4uTH, 1110 OOMEKEHHSIM JAHOTO IMiATPYIIOBOTO
aHaji3y € HeBeluka BHOIpKa marieHTiB (n=60). 3a IHIIMMHU KIHIIEBUMH TOYKAMH
pe3ynbTaTH JJIs MaIieHTiB BikoM Bif 12 1o 18 pokiB BiacyTHi B myOumikaiii Oldenburg et
al., 2017 Ta nogaTkax g0 Hel.
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VY naHoMy MOCHIJKEHHI TaKOX IMPEICTaBICHI pe3yJbTaTH 1HTPaiHAMBIAYyaJIbHOTO
nopiBHSHHA y Tpymi C, TOOTO MOPIBHSHHS 3aCTOCYBAaHHS MOMEPEAHbOT MPO(ITAKTUKH
BPA B wneintepBenuiiinomy — npocmimxeHHs (NCT02476942) ta mnpodinakTuku
eminuzymadbom B gociipkeHHi HAVEN 1. Xoua ganuii aHamiz HE € pe3yjabTaToM
psMOTo MOPiBHAHHSA (aHrJ. direct comparison) Mi>K 1IHTEPBEHIIIEIO Ta KOMIIAPATOPOM Y
PI3HUX Tpymnax Ta MPOBEJICHUM JIJIs 3araIbHOT MOMYJIAILI JOCTIPKEHHS, TOOTO TMAaIliEHTIB
3 1HT101TOpHOIO (popMoto Temodiii A BikoM Bif 12 pokiB Ta JOPOCTUX, IPOTE IIe €UHI
JOCTYITHI JaH1 11010 TOPIBHSAHHS MPOodiIaKTUKU eMilu3yMadboM 3 npodinaktukoro BPA
B nocimkenal HAVEN 1.

3a pe3yiabTaTamMH 1HTPaiHIUBITYadbHOTO TMOPIBHAHHA y 24 ydacHukiB rpynu C
piuHa dYacToTa MPOJIKOBAaHMX KPOBOTEY Oyia 3HAYHO HUXKYOI MPU MPOQLIAKTHIIN
eminuzymabom B gociimkenHi HAVEN 1 (ABR 3.3; 95% CI 1,3 - 8,1), Hix npu
npodinaktuul BPA mig dac ix yyacTi y HeiHTepBeHLiiiHOMy nociixenHl (ABR 15,7;
95% CI 11,1 - 22,3), mo cra”HoBuTh pizHuio B 79% (P<0,001). Ile cBiguuTh mnpo
nepeBard s Talle€HTIB NpU NepeBeAeHHl 3 pexumy npodimaktuku BPA Ha
MPOPUIAKTUKY EMIIU3YMa0OM.

B pamkax mnpoBeneHHs JgepkaBHoi OMT 3a CKOpOYEHOIO MPOLEAYPOIO
YIIOBHOB2XEHUM OPraHOM TakK0X OyJIO MpOaHaJIi30BaHO pe3yNbTaTh BIAKPUTOTO,
0araToreHTpPOBOIro, HE PaHI0MI30BaHOT0, 3 MapaieabHuMu rpynamu ¢asu 1 kiaiHIYHOTOo
nocrimxenas HAVEN 2, mo npexncrasneni y ny6uikaunii Young et al., 2019'S,

Mertoto nociikeHHs Oysa oliHKa e()eKTUBHOCTI, Oe3MeKku Ta (papMaKOKIHETUKH
npo(UIaKTUYHOTO 3aCTOCYBAaHHS eMilu3yMaly y JiTed 3 1HTi0iTOpHOIO (HOPMOIO
remodinii A. KpiMm Toro, mo0 3a0e3neuynTd MOpPIBHSAHHSA MONEPENHIX PE3yJbTaTiB
3actocyBaHHd BPA 3 pe3ynbraramu NpoQiIakTUKH €MIIU3yMaOOM, BCl YYaCHHUKHU 3
HeiHTepBeHiiHoro nociimkents (NCT02476942) 6ynu nomyiieni ao yuyacti B HAVEN
2 (rpyna A), SKIIO BOHU BIANOBIAAIM KPUTEPISIM BKIIIOUEHHS JAHOTO JOCIHIJKEHHS 3
METOIO IHTPaHAMBIAYAJTILHOTO MOPIBHSAHHS.

Kpurepismu Briarouenns 10 gocnimxenass HAVEN 2 Gynu: marieHTy BikoM BiJ 2
70 11 pokiB 13 BpOAKEHOO reMo(iIier0 A Ta BACOKMM TUTPOM 1HT101TOpiB aktopa VIII
(=5 BO/mn), sxi oTpumyBainu emizoguyHe abo mpodirakTuuHe JikyBaHHS BPA.
[Tigmitkam BikoM Bix 12 10 17 pokiB 13 Baroro <40 Kr TakoX J103BOJISUIOCS OpaTH y4acTh,
SKIIO BOHU BIAMOBIIANM 1HIINM KpUTepisaM BKitoueHHs. Kpurepiem BukiiouenHs Oyia
noToyHa abo TUTAaHOBA 1HIYKIIIMHA Teparis IMyHHOT TOJIEPAHTHOCTI.

Ockinbku 11€ OyJno TepIie JTOCHIKEHHS 3a ydacTi JITeld, MOHITOPUHTOBUM
KOMITeTOM (a joint monitoring committee) Oysi0 MEPETIsTHYTO Pe3yIbTaTH MPOMINKHOTO
aHami3y (micis Toro, Ak nepuri 10 yyacHUKIB 3aBepiiath >12 THKHIB JIIKYBaHHS ) 3 METOIO
BU3HAYEHHS NPUUHATHOCTI MIATPUMYIOUOi 703U eMiln3yMaly (1,5 MI/KT IOTHXKHS) JUIs
JITEN Ta BKIIOYEHHS YYACHUKIB BIKOM <2 POKIB. 3a pe3yJbTaTaMH MPOMIKHOTO aHaJI3y
niaTpUMytoua J103a eminuzymaoy (1,5 Mr/kr moTtuxHs) Oyjia BU3HAYeHa SIK IPUIHSATHA,

"https://pubmed.ncbi.nlm.nih.gov/31697801/
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a HEeMOBJISITA/AITH BIKOM JI0 2 POKIB, sIKi, 32 BUSHAYEHHSIM JIOCIITHUKA, MAlOTh BUCOKY
HE3aJI0BOJICHY MEIUYHY MTOTPeOy MOTIH OyTH BKITFOUEHI IO TOCITIIPKCHHS.

3a moTpebu yci yJaCHHKH MOTJIM oTpuMyBatu jJikyBaHHs BPA. Ilicns BusBieHHs
TPOMOOTHYHMX MOJIIM 1 BUNAIKIB TpOMOOTHYHOI MikpoaHrionarii (TMA) B y4acHHKIB
nociimxeHHss HAVEN 1, sxi 6aratopazoBo otpumyBainu AKK mig yac npodinakTuku
eminuzymadom, o npotokony HAVEN 2 OGyno BHeceHO 3MiHM Ta PEKOMEHIOBAHO
yaukatu BukopuctanHs AKK npu mnpoBeneHHi mNpodiJakTHKH eMilizymadoM B
YYaCHUKIB, sIKI MaJId MOKJIMBICTh BUKOPHUCTOBYBATH 1HIIN BPA 115 TikyBaHHS KpOBOTEH.
Axmo AKK 0yB enuanm goctynaum BPA, ciig Oyino npu3HayaTtd HAMHWKYY 103y, sKa,
SK OUYIKY€ThCS, 3a0€3MeUUTh TeMOCTa3, 13 MOYaTKOBOIO 103010 <50 OJI/kT.

EminmzuMymab 3acTOCOBYBaJIM MPOTATOM >52  THXKHIB; TAIll€EHTH MOIJIU
MPOJIOBXKUTH OTPUMYBATH JIIKyBaHHA Yy JaHOMY JOCHI/DKEHHI abo mepedTH Ha
KOMEpUIMHUNA eMIIn3yMa0, SKIIO BIH JOCTYITHHM.

HAVEN 2 0yno po3po0seHO sK OMHCOBE JOCTIIKEHHS; SIK Taki, MEpBUHHI a0o
BTOPHUHHI KIHIIEB] TOYKH HE OYyJIM BU3HAYEHI.

KinneBumu ToukamMu e(peKTUBHOCTI OyJiu:

- 4acToTa JIIKOBAaHUX KPOBOTEY, YC1 KpOBOTeUl (JIKOBaHI Ta HEJIKOBaH1), a TaKOXK
CIIOHTaHHI, CYTJIO0O0B1 Ta KPOBOTEY Y CYTIIOOM-MIIIIEH];

- IHTpalHAMBIIyaJlbHE TOPIBHSIHHSI YacTOTH JIKOBAaHUX KPOBOTEY B YYAaCHHUKIB
nociipkeHHss HAVEN 2 BikoMm <12 pokiB 3 100pe 3aJ0KyMEHTOBAHOIO PO 1TIaKTHKOIO
BPA y 1ux ke aiTelt B HeIHTEPBEHIIMHOMY JTOCTIKEHHI;

- SIKICTh JKHUTTS, IMOB’s13aHa 31 310poB’ M (health-related quality of life, HRQoL) y
niter BikoM Bim 8 mo 17 pokiB 1 HRQoL, moBijomMieHi OMIKYHOM, 1 acCleKTH
HAaBAHTAKEHHSI HA ONIKYHIB.

Ilepion edexkTHBHOCTI BH3HAYaBCA KUIBKICTIO JHIB MK MEpPUIOKD 103010
eMiln3yMaly Ta KJIIHIYHOK AAaTOH KIHIIEBOTO 3pi3y JaHMX a00 BUXOJOM Y4YaCHHKA 3
JOCJTIIKEHHS (3aJIe)KHO BiJl TOTO, 10 CTAJIOCS PAHIIIIE).

3arasniom a0 gociikenass HAVEN 2 6yno BkitoueHo 88 malieHTiB 40JI0BI4Oi CTaTI.
[TanieHTy, BKIIIOYEHI A0 rpynH A (n=68) oTpuMyBaiu eMilu3ymad miamKipHo 4 pa3u Ha
THXKACHb Y HAaBAHTAXYBAIbHIN 71031 3 MI/KI MacH TUIa 3 MOJAIBIIOI0 MIATPUMYIOUYOIO
703010 1,5 Mr/Kr moTwxHS. 3rOAOM N0 JOCHIKEHHS OyJIo JO/aHO IHIIN PEXUMHU
HIATPUMYIOUOi Teparii eMilu3yMadoM 3 METOI JIOMOBHEHHS (apMaKOKIHETHUHUX
XapaKTEepUCTHK: 3 MI/KT KOXkH1 2 TikHi (rpyna B, n=10) 1 6 Mr/kr koxHi 4 TxHI (rpyna
C, n=10); mocmikeHHs He OyJ0 MPU3HAYCHE JJISl TOPIBHSIHHSA €(EKTHBHOCTI PI3HUX
CXEM JIIKyBaHHSI.

MeniaHa BiKy BKJIIOYEHHUX NAIlEHTIB cTaHOBUJA 7 pokiB (aiama3oH 1-15 pokis). o
rpynu A Oyno BKJIIOYeHO 8 marieHTiB BikoM Bia 0 10 <2 pokiB, 19 — Big 2 10 <6 pokiB,
38 — Bix 6 10 <12 pokiB Ta 3 marieHTa >12 poxis.

IIpu 3acTocyBaHHI emilnu3yMaly B HiATpUMYIOYid 1031 1,5 MI/Kr mIOTH:KHS Y
nanieHTiB rpynu A (n=65) Meniana mepioqy €(eKTUBHOCTI cTaHoBWUJA 57,6 THKHIB
(mamnazoH Big 19,9 no 92,6 twxkHiB). PiuHa yacToTa mpoJiikoBaHMX KpOBOTEU Yy JITEH 3
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iHT161TOpHOIO (hopMmoro remodimii A y miit rpymi cranoBmia 0,3 (95% Cl, 0,17-0,50), 77%
MAaLI€HTIB HE MAJIM BUIAJIKIB IPOJIKOBAHUX KpoBoTed. B minomy, y 15 3 65 marieHriB
rpynu A BikoM 110 12 pokiB OyJio 3apeecTpoBaHO 22 MPOJIIKOBaH1 KpoBoTeYl, 3 AKuX 91%
OyJIy CIIPUYMHEH1 TPaBMOIO.

Jlo inmpainougioyanbnozo nopienanna O0yao BKIOUCHO 15 3 65 maiieHTiB rpynu
A BikoMm <12 pokiB, ki orpumyBanu npoditaktuky BPA (13 mamientiB — AKK, 2 —
rFVIla) B wneinrepBenuiitnomy pocnipkeHHi (NCT02476942). Meniana nepioay
edexkTuBHOCTI cepen 1ux 15 ywyacHukiB cknana 89,1 TwxkHIiB (56,0-92,6 TwxkHs). 3a
pe3yJbTaTaMu 1HTpalHAWBIAYaJbHOTO TOPIBHSHHS Yy 15 mamieHTiB Tpynu A piyHa
yacToTa TPOJNIKOBAHMX KpoBOTe€Y Oyna 3HAYHO HIDKYOK TpU  MpOodiIaKkTUIll
eminmzymabom B pociimkerHi HAVEN 2 (ABR 0,3; 95% CI 0,12-0,56) nix mipu
npodinaktuul BPA mig dac ix yyacTi y HeiHTepBeHU1HOMY nociimkenHl (ABR 21,1;
95% CI 15,99-27,82), 110 CB1IYUTH PO 3HUKEHHS PU3UKY KPOBOTEY MPU 3aCTOCYBAHHI
eminuzymady Ha 99% (95% CI, 97,4-99,4). Jlanuii pe3ynbTaT € MOCIITOBHUM 3
pe3yJbTaTOM 1HTpaiHAMBIAYyalbHOTO TOPiBHAHHS B AociimkeHHi HAVEN 1 y migmiTkiB
BiKOM Bij 12 poKiB Ta JOPOCIUX Ta € JCII0 KpallliM Y TalI€HTIB BIKOM JI0 12 poKiB.

[lomo ominkm HRQoL oriHka goMeHYy (Pi3MYHOTO 370pOB’S Ha 25-My THXKHI
BiJIoOpaxkana 3MiHy Bija modatkoBoro piBHa Ha —11,3 (95% CI, -18,2, -4,37; n = 20) 3a
onutyBaibHukoM Haemo-QoL-SF 1 3miny Ha —31,6 ( 95% CI, -36,8, -26,3; n = 58) 3a
aJanTOBaHUM OnUTyBalbHUKOM Inhib-QoL. L{i 3MiHu 3a 7aHUMH 000X OMUTYBaJIbHUKIB
CBI/TUaTh MPO MaiKe MaKCHMaJIbHE IMMOKPAIICHHS MOPIBHSHO 3 MOYATKOBUM DPIBHEM Y
rpymi A. Ha modaTtky JOCTIKEHHS cepeHs KUIbKICTh JIHIB, MPOIYIIEHUX Y JUTIIOMY
canky/mkoni, y rpymi A cranoBwia 0,41 (95% CI, 0,29-0,53); miciast npodiiakTU4HOTO
JIKyBaHHS eMilu3yMadoM 1iei nokasHuk 3Hu3uBcs a0 0,25 (95% CI, 0,01-0,49) na 13-
MY THKHI Ta 3QJIMILIABCS HU3bKUM Y BC1 HACTYITHI MOMEHTH 4Yacy.

3a pesyiabTaTaMu aHali3y IHIIUX PEXKHUMIB MIATPUMYIOUOI 103U €eMilHu3ymaldy
(rpynma B Ta rpyna C) y agiteil 3 iHrioiTopHoro Qgopmoro remodiaii A 3a JaHUMHU
nociimkeHHss HAVEN 2 BcTaHOBIIEHO HACTYITHE.

[Ipu 3acTocyBaHHI eMilM3ymMady B MIATPUMYIOUiN 1031 3 MI/KI KOXKHI 2 THKHI Yy
narientiB rpynu B (n =10) meniana nepioxy edextuBHOCTI cTaHOBWiIa 21,3 TWOXHS
(manason Bix 18,6 no 24,1 TrwkHIB). BcTaHOBIEHO, 1110 P 3aCTOCYBaHHI eMIII3yMaly
B pekuMi TPO(UIAKTUKYA B MIATPUMYIOUIN 7031 3 MI/KT KOXHI 2 THXHI pi4HA 4acToTa
nposaikoBanux kpootred — 0,2 (95% CI 0,03-1,72); piuHa yacToTa €mi30JiB BCIX
KkpoBoTe (3/6e3 mkyBanHs BPA) - 1,5 (95% C1 0,62-3,40); piuna yacToTa IPOTIKOBAHUX
cyrino6oBux kposoted - 0,2 (95% CI 0,03-1,72); piuHa yacToTa MPOIKOBAHUX KPOBOTEY
y cyrinobu-mimesi - 0,2 (95% CI 0,03-1,72).

[Ipu 3acTocyBaHHi eMilM3ymMady B MiATPUMYIOUIN 1031 6 MI/KI KOXkKHI 4 THIKHI Yy
namieHTiB rpynu C (n =10) memiana nepioay edeKTUBHOCTI cTaHOBWiIA 19,9 THXHIB
(mamazon Binm 8,9 go 24,1 TwxuiB). Ilpu 3actocyBaHHI eminu3ymMaldy B pexUMI
npoUIaKTUKK B TIATPUMYIOYI 11031 6 MI/KI KOXHI 4 THIXKHI piyHa YacroTa
poJlikoBaHUX KpoBoTed ckiana 2,2 (95% CI 0,69-6,81); piuna yacToTa BCiX KPOBOTEU
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(3/6e3 mixkyBanus BPA) - 3,8 (95% CI 1,42-10,11); piuHa 4acToTa MNPOTIKOBAHUX
cnontanHux kpoBoteu - 0,8 (95% CI 0,05-12,00); piuHa yYacTOoTa MPOJIKOBAHUX
cyrio6oBux kposoted - 1,7 (95% CI 0,60-4,89); piuna yacToTa IPOTIKOBAaHUX KPOBOTEY
y cyrinobu-mimedi - 0,5 (95% CI 0,05-5,88).

B 1uimomy pesyiabTaTH OpH 3aCTOCYBaHHI eMilu3ymMaly B pI3HHUX pEXUMAX
HiATpUMYI0UO0i 1034 (1,5 MI/KT IMIOTHXKHS, 3 MI/KT KOXHI 2 THXHI Ta 6 MI/KT KOXHI 4
THXH1) CBIIYaTh MPO HU3bKUI PIBEHb BUHUKHEHHS KPOBOTEY, OJHAK BapTO 3BEPHYTH
yBary, o rpynu B i1 C Bkitouanu many BUOIpKY Malll€HTIB, a pE3yJIbTaTH 0a3ylOThCs Ha
KOPOTIIOMY Tepio/ii €(EeKTUBHOCTI.

OcCKinbKM J1aHl 00 KUIBKOCTI KpOBOTEY, SIKI BHHUKAIOTh caMme y JiTed 3
iHTi0iTOpHOIO (hopMOI0 Temo(inii A mpH 3acTOCyBaHHI eMilu3ymMady B peXUMI
NpOQUIAKTUKA TMOPIBHAHO 3 BIACYTHICTH NPO(UIAKTUKUA (JIKyBaHHS ‘“‘Ha BUMOTY)
BiicyTHi y gnociimxeHHi HAVEN 2, ynoBHOBaXEHUM OpraHoM J0OJIaTKOBO
MpoaHaIi30BaHO pe3yibTaTu €PEeKTUBHOCTI 3acTocyBaHHsA BPA y maiienTiB BikoM <12
pOKiB, MmO Opanu ywacTb y Trj00ambHOMY OaraTOLEHTPOBOMY IMPOCHEKTUBHOMY
Heinrepsenniiinomy pocimkenni (NCT02476942'7). Byno 3apeectpoBano 24 naiiedru
YOJIOBIYOi cTaTi 3 iHT101TOpHOIO opMoro remodiiii A Bikom Bijg 2 10 11 pokiB (Meiana
7,5 poki): 10 orpumyBanu emizoguyHe JikyBaHHs BPA Tta 14 orpumyBanu
npodinaktuky BPA. PiyHa yacTtora KpoBOT€d NpH e€Mi30JUYHOMY JiKyBaHHI BPA
(nmikyBaHH# “Ha BUMOTY”’) ctanoBuia 19,4 (95% CI 13,2-28,4), a B pa3i npodiJIaKTUIHOTO
3actrocyBanHd BPA — 18,5 (95% CI 14,2-24,0). Sk Oyno mnpeACTaBICHO BHUIIE Y
BHUCHOBKY, Ipu TPO(PUIAKTUYHOMY 3aCTOCYBaHHI eMinu3ymMady pidHa YacroTa
MPOJIIKOBAaHUX KPOBOTEY Yy TMAlIEHTIB BIKOM <I2 pokiB 3 1HTIOITOpHOIO (hopmMoOrO
remodunii A cranosuts 0,3 (95% CI1, 0,17-0,50) 3a nanumu gocinipxkenass HAVEN 2 ta
3a BIJICYTHOCTI TNOPIBHSUIBHUX JAHMX MOKE CBIAYUTH NPO TEpEeBaru 3acCTOCYBAHHS
eMInu3yMaly asst mpo(iIaKTUKH KPOBOTEY.

AHaJni3 npodiao O0e3mexku mpoBeaeHo 3a gaHuMu aochimkenass HAVEN 2, mo
BKJIFOYAJIO AiTeH 3 1HT101TOpHOIO (hopMOr0 reModuii A mepeBaxxHO BIKOM 10 12 pokiB
(Oyno BKiIrO4YeHO 3 marfieHTa BikoM crapiue 12 pokiB).

3aranom Oyio 3apeectpoBano 712 TIP y 82 i3 88 martienTiB. Hatiuactimmmu T1P
Oy HazodapuHriT, o0 BUHUK y 33 mamieHTiB (37,5 %) 1 micueBi peakiii y MicIl iH’ €KITii
— 27 yuacuukiB (30,7 %); yci BoHU OyJu HECEPHO3HUMU Ta HE MOTPEOyBaIH JIIKyBaHHS.
XKonen ydacHUK He TMPUIIMHUB 3aCTOCYBaHHA eMilM3yMaly dYepe3 peakiii B MiCIl
i exmii. 3 21 cepitoznoi I[IP, mpo siky moBiAOMIIANIOCS, MOCHITHUK OINIHUB juiie 1
(BUHMKHEHHS aHTUTLT 70 JI3 3 HeWTpali3ylouuM TMOTEHIAJIoM) $IK TMOB’SI3aHy 3
eminuzymabom. He moBimomisiocs mpo Bumagku TpomOoemOodii, Bunagku TMA 4u
JeTanabHl BUNAIKU. OJUH MAIliEHT TPUIMUHUB JIIKYBaHHS EMIlU3yMaObOM 4epe3 TOsBY
aHTUTLI 10 JI3 3 HeWTpasTi3ytouuM MOTEHIIAIOM 1 TOJANIbIly HEAOCTATHIO €(DEKTUBHICTD.

"Oldenburg J, Shima M, Kruse-Jarres R, Santagostino E, Mahlangu J, Lehle M, Selak Bienz N, Chebon S, Asikanius E, Trask P, Mancuso ME, Jiménez-
Yuste V, von Mackensen S, Levy GG. Outcomes in children with hemophilia A with inhibitors: Results from a noninterventional study. Pediatr Blood
Cancer. 2020 Oct;67(10):e28474. doi: 10.1002/pbc.28474.
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PesynbraTu moao npodiao 6e3mexu npeacTaBieHo y tadmmii 1.

Tabmuua 1.

nociimkenas HAVEN 2

[Ipodins Oe3meku 3acTocyBaHHS eMinu3yMaly 3a pe3ylbTaTaMu

Io0iuni peaxmii I'pyna A, n=68 I'pyna B, n=10 I'pyna C,n=10 | 3arajom, n = 88
KinpkicTe manicuris 3 63 (96,2%) 9 (90,0%) 10 (100%) 82 (93,2%)
=1 IIP, n (%)
3arajbHa kiabkicTs [TP 615 43 54 712
Cepiiosni 1P, n (%) 14 (20,6%) 1 (10,0%) 2 (20,0%) 17 (19,3%)
Grade >3, n (%) 11 (16,2%) 1 (10,0%) 3 (30,0%) 15 (17,0)*
I1P, noB's13aHi 3 22 (32,4%) 2 (20,0%) 6 (60,0%) 30 (34,1%)§
JikyBaHHsM, n (%)

IIP, 110 ctaHoBAATH 0cO0MBHIA iHTEpec, n (%)

CucreMHa peakuisi 1 (1,5%) 0 0 1(1,1%)
rinep4yTJiInBoCTi/

anadinakTuaHa/

anadinakroinua, n (%)

Tpom6oemoo.Jisi, n (%) 0 0 0 0
TMA, n (%) 0 0 0 0

*y 15 yyacHukiB BUHUKIIO 19 mofiii: actma (n = 3), kpoBoTteua (n = 2), aneHauuuT (n = 1), indexis y
MicIi BBeieHHs kareTepa (n = 1), indekuis, nos's3ana 3 mpuctpoeM (n = 1), emiguaumit (n = 1), cHHycuT
(n = 1), cunapom amHoe yBi cHi (n = 1), poToBa kpoBoTeua (n = 1) Ounb y rpynsax (n = 1), nepenom
kot (n = 1), MO3UTHUBHA peakilis Ha aHTHUTIA A0 JI3 3 HelTpamizyrouuMm moTeHmiamoMm (n = 1),
1ykpoBuit aiabdet (n = 1), keroauuao3 (n = 1), 6i1b y KiHniBkax (n = 1) Ta roixoBHuii 6i16 (n = 1).

§V 30 yuacHukiB BUHMKIJIO 67 moaiif: peakuis y micil iH'ekuii (n = 57), HEeBU3HaU€Ha rpyna KpoBi 3a
cucremoro ABO (n = 3), 361nbIeHHS KiTbKOCTI €03uHO( 1B (n = 1), mo3uTHBHUM pe3ynbTaT Ha AJIA 3
HEUTpai3ylodum noteHmianom (n = 1), ekximo3 (n = 1), eputema (n = 1), kponus'aaka (n = 1), HyzoTa
(n=1) 1 xamens (n=1).

[lin 4yac mnpoBeaeHHs aepxkaBHoi OMT 3a CKOpOYEHOI MPOILEAYPOIO
YIOBHOBaXEHUM OpraHoM 3 jaepkaBHoi OMT Oyno npoBeaeHo OLIIHKY METOA0JIOTIYHOI
skocTl nyonikaiii Oldenburg et al., 2017 (HAVEN 1) 3a agantoBaHUM JIUCTOM OILIIHKH
SIGN 50 (Methodology Checklist 2: Controlled Trials'®), a came B pamkax mopiBHSIHHs
MK rpynamu A Ta B, Kyau manieHtd Oynu paHAOMIi30BaHi y CHiBBiIHOIIEHH] 2:1.
[Ty6nikaris BignoBigae Oinbimocti KputepisiMm ominku SIGN, ogHak BpaxoBYyHOYH, IO
JOCTIKEHHST OyJIo BIAKPUTUM, HE 3a3HAYa€Thcsl 1HQOpMaIss 4YM yci yYaCHUKHU
aHaII3yBaJIUCS B TUX Ipynax, J0 SKUX BOHH OyJaM paHAOMI30BaHi, JTOCHIIKEHHS Mae
NPUMHATHY METOAOJOTIUHY sIKICTh. OI[IHKa METO0JIOTIYHOI AKOCTI myOsikauii Young et
al., 2019 (HAVEN 2) He npoBoauiach, OCKIJIBKH JIUCT OILIHKK 3a JW3alHOM JaHOTO
JOCJTIPKEHHS B1JICYTHIM.

18 https://www.sign.ac.uk/what-we-do/methodology/checklists/
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TakuM 4MHOM, YIOBHOBa)KEHUM OPraHOM MPOAHAII30BaHO PE3yIbTAaTH KITHIYHUX
JOCTIKEHb e(PEeKTUBHOCTI Ta Oe3MeKH eMilu3yMady 3a ydacTi JiTeil 3 1HriOITOPHOIO
dopmoro remodinii A: BIAKPUTOro, OaraToneHTpOBOro, paHmomizoBaHoro (aszu 111
kiiHiyHoro nociimkenHs HAVEN 1 (Oldenburg et al.,, 2017) Ta BigkpuToro,
0araToleHTPOBOTr0, HE PaHI0MI30BaHOT0, 3 TapajeabHuMuU Ipynamu daszu I11 kiaiHigHOTO
nociimxeHHss HAVEN 2 (Young et al., 2019), Ta BCTaHOBJIEHO HACTYIIHE.

3a pesynbTaTamu miarpynoBoro anamnizy gociimpkeHHs HAVEN 1 y marienTiB 3
remoduiero A BikoM Bij 12 10 18 pokiB, siIKi OTPUMYBaIH 0 BKIIOUEHHS Y TOCT1IKEHHS
emizoanune JikyBaHHa BPA npu npoghinaxmuyi emiyuzymabom (rpyna A, n=2),
criocTepirajach 3Ha4yHO MEHINA KUIBKICTh MPOJIKOBAHUX E€Mi30/1B KPOBOTEY HIK Yy
TMAIIE€HTIB, SIKI He Ompumy8anu npoGinakmuxy emiyuzymaoom (JTiKyBaHHS “‘Ha BUMOTY
rpyna B, n=4) — 0,4 vs 10,9 Bianosigno, RR 0,04, 95% CI (0,005 - 0,314). Bapto
3a3HAYUTH, 110 OOMEKEHHSIM JAHOr0 MIATPYNOBOIO aHANI3y € JyKe Mana BuOipka
naiieHTiB (n=6). 3a IHIIUMU KIHIIEBUMHU TOYKAMH PE3YyJbTATH IS MAI[IEHTIB BIKOM BiJl
12 no 18 pokiB BifcyTH1 B myOmikartlii Oldenburg et al., 2017 Ta nogaTkax 10 Hei.

3a pe3yapTaTaMy iHTPaiHIUBIyalbHOrO NOPIBHAHHSA Y 24 yyacHuUKIB rpynu C piuHa
4acToTa TMPOJIKOBAaHUX KpOBOTed Oyla 3HAYHO HWXKYOK TpU  TPOPUIAKTHIN
eminuzymadom B gociipkenHi HAVEN 1 (ABR 3.3; 95% CI 1,3 - 8,1), Hix npu
npodinaktuii BPA mig yac ix y4acTi y HeiHTepBeHiiitHomy gociimxeHHi (ABR 15,7;
95% CI 11,1 - 22,3), mo ctanoBuTh pizHUIO B 79% (P<0,001), 110 Moke CBIAYUTH MPO
nepeBaru Ui TMAIl€HTIB TpU TMepeBeleHHI 3 pexuMy npodutaktuku BPA Ha
npodiIakTuKy eminuzymadoM. OJHAaK JaHWNW aHa3 MPEACTaBICHO IS 3arajbHOi
MOMYJISIIIT JOCTIKEHHS (HOpOCl Ta MiTITKH >12 POKiB).

HeoOxigHo TakoX 3BEpHYTH yBary, mo B pamkax pociimkenHs HAVEN 1
npejacrasieHi 00’ eaHan1 nani no BPA, ve po3auisitoun Ha 3actocyBaHHsl okpeMo rFVII
ta AKK.

3a JaHUMHU IHTPAIHIMBIAYyaJdbHOTO TMOPIBHAHHA y 15 mamieHTiB Tpynu A
nocimixenHss HAVEN 2 Bikom <12 pokiB, ki oTpuMyBanu npoduiaktuky BPA (13
nauieHtiB — AKK, 2 — rFVIla) B neintepBenuiiinomy nocaikenai (NCT02476942)
plyHa YacToTa MPOJIIKOBAHUX KpPOBOTEY OyJia 3HAYHO HIDKYOI MpU TPO(UIAKTHIN
eminuzymabom B nociimpkenHi HAVEN 2 (ABR 0,3; 95% CI 0,12-0,56) nHix npwu
npodinaktuii BPA mix wac ix ywacTi y HeiHTepBeHiiitHoMy nociimxeHHi (ABR 21,1;
95% CI 15,99-27,82), 1110 CBIIYUTH NMPO 3HWKEHHS PU3UKY KPOBOTEY MPU 3aCTOCYBAHHI
eminu3zymaly Ha 99% (95% CI, 97,4-99.4).

3a naHMMU aHali3y pe3y/ibTaTiB y Malli€HTIB BIKOM <12 poKiB, 110 Opaiu y4acTb y
r100aJbHOMY 0araTolleHTPOBOMY MPOCIEKTUBHOMY HEIHTEPBEHIIIMTHOMY JTOCIIIKEHHI
(NCT02476942!°) piuna yacrora KpoBOTEY IpH EMi30AMYHOMY IiKyBaHHI 3aco0amu
HIYHTYIO4O1 Aii (JiKyBaHHs “‘Ha BUMOTY”’) ctaHoBuia 19,4 (95% CI 13,2-28.,4), a B pasi
npodinakTruaHoro 3acrocyBanHs BPA — 18,5 (95% CI 14,2-24,0).

Oldenburg J, Shima M, Kruse-Jarres R, Santagostino E, Mahlangu J, Lehle M, Selak Bienz N, Chebon S, Asikanius E, Trask P, Mancuso ME, Jiménez-
Yuste V, von Mackensen S, Levy GG. Outcomes in children with hemophilia A with inhibitors: Results from a noninterventional study. Pediatr Blood
Cancer. 2020 Oct;67(10):e28474. doi: 10.1002/pbc.28474.
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3a manumu gocmimkeHHs HAVEN 2 naitvactimmmvu [TP y narienTiB Bikom mo 12
POKIB (IIpH IILOMY 3a TIEBHUX YMOB OYJIO BKJIFOYEHO 3 TaIli€eHTa BiKOM cTapiie 12 pokiB)
Oy HazodapuHriT, 1110 BUHUK y 33 mamieHTiB (37,5 %) 1 MiciieBi peakitii y MicIi iH’ €Kil
— 27 yuacuukiB (30,7 %); yci BoHU OyJIM HECEPHO3HMMU Ta HE MOTPeOyBaIH JIIKYBaHHSI.
JKoneH marieHT He MPUMMHUB 3aCTOCYBAaHHS eMIlTu3yMaly uepes peakiiii B MicIll 1H’ €KITii.
3 21 cepitosnoi [1P, npo siky moBimoMisiiiocs, AOCTIAHUK OLIIHUB Jiviie 1 (BUHUKHEHHS
aHTuTiA A0 JI3 3 HEHTpali3ylouuM MOTEHIAIOM) SK IOB’s3aHY 13 3aCTOCYBAHHIM
eminu3zymaoy. IIpo Bumaaku Tpom60emM00J1ii, BUMIAIKH TPOMOOTHYHOI MiKpoaHTionaTii
Yy JIeTaJIbHI BUIMAJIKU HE MOBLAOMIISUIOCH. OJMH MAI[iEHT NPUIHHUB JIKYBaHHS
eMIU3yMadoM uepes3 NosABYy aHTUTLI A0 JI3 3 HeHTpani3yrouuM MOTEHII1aJI0M 1 MOJANbIIY
HEJ0CTAaTHIO €(PEKTUBHICTb.

3) ma”Hi MWOA0 E€KOHOMIYHOI JOUIJIBLHOCTI B YACTHHI e()eKTHBHOCTI BUTPAT
BHKOPHCTAHHA JIKAapCbLKOro 3aco0y BIiANOBiIHO [0 PEKOMEHIOBAHOI IIKAJIH
rPAHMYHUX 3HAYeHb IHKPEMEHTAJLHOI0 MNMOKa3HHMKa e(QeKTHUBHOCTI BUTpPAT B
Ykpaini

Bignosimno no 1.7 Ilopsiaky mnpoBeAeHHS JAEp>KaBHOI OIIHKHM MEIUYHHUX
TEXHOJIOT1i, 3aTBepkeHoro nocranoBoro KMY Bin 23 rpyans 2020 p. Ne 1300 (gam -
[Topsinok), nep>kaBHA OIIHKA MEIMYHMX TEXHOJIOTIH 32 CKOPOYEHOIO MPOIEAYPOIO HE
nependayae  MPOBEJACHHS  aHaiizy  €(EeKTHUBHOCTI  BUTpAT Ta  PO3PAXyHKY
1HKpeMeHTalbHOTO TToKa3HuKa edekTuBHOCTI BUTpat (ICER) B Ykpaini.

4) naHi 010 pe3yJbTATiB eKOHOMIYHOI JOWIJILHOCTI B YACTUHI aHAJII3Yy BIVIMBY
HA MOKA3HUKH OIO/KETY

BignoBimno no 1.7 Ilopsiaky pepskaBHa OIlIHKA MEIUYHUX TEXHOJIOTIH 3a
CKOPOYCHOIO TPOIEAYpOI0 Tepeadadae MpOBEACHHS aHANI3y BIUIMBY Ha IMOKa3HHKHU
Oro/pkeTy B YKpaiHi.

Mera: OLIHUTH BILTUB Ha OIOJKET JIIKAPCHhKOro 3aco0y eMilu3ymad Juisi pyTUHHOI
NpOQUIAKTUKA 3 METOI0 3amo0iraHHs ad0 3MEHIIEHHS YacTOTH €MI30[lIB KPOBOTEY Yy
niten, xBopux Ha remodirito A (Bpomkenuit gedinut VIII dakTopa 3ropranHs KpoBi) 3
YTBOpEHHsIM 1HT101TOpiB A0 ¢akrtopa VIII ans 3acrocyBaHHs mpoueayp I0TOBOPIB
KEpOBaHOTO JOCTYITY.

Mertona: aHami3 BIUIMBY Ha OIOJKET 3 YaCOBUM TOPU3OHTOM OJIMH piK. AHami3
IIPOBEJICHUI Ha TJCTaBl MPSMUX MEIMYHUX BUTPAT HA JIKAPCHKI 3aCO0U 3 MEPCIIEKTHUBU
Jep>KaBHOTO IUIATHUKA BIATOBIHO 0 JaHUX, HaJaHUX y 3BepHeHHI MO3 Ykpainu.

Jlikapchki 3aco0u, IO OINIHIOKOTHCSA (BIAMOBIMHO 10 Aomatky mo jucra MO3
VYkpainu Big 24.07.2024 Ne02.1-42/528-596-nck):

1) eMinu3ymao;

2) aHTUIHT101TOPHUIN KOATYJISTHTHUN KOMILIEKC.

AHaJi3 BIUTUBY Ha OIOJIKET MPOBEICHO 3 BUKOPUCTAHHSIM OCTaHHIX TOCTYITHUX IT1H
Ha JIIKapChKl 3aco0M 3a pe3ysbraraMu TopriB, npoBeaeHux I «MenuuHi 3akyriBii
VYkpainny», mo HaBeaeHl y goaatky ao jgucra MO3 VYkpainu Big 24.07.2024 Ne02.1-
42/528-596-AcK Ta JOCTYIIHI B €JIEKTPOHHIN CUCTEMI MyOJIIYHUX 3aKyIiBEIb HA MOMEHT

20



Emiyuszymab onsa pymunnoi npoginakmuxu 3 memoro 3anobieanus abo 3MeHuleH s 4acmomu enizooie kpogomeu y dimeti, X0pux Ha
eemoginito A (8podaicenuii dehivum VIII paxmopa 32o0pmanns kpogi) 3 ymeopentnsam incibimopie oo ¢paxmopa VIII, 22.08.2024

npoBeqieHHsT aep:kaBHOi OMT 3a CKOpOYEHOIO MPOLEAYPOIO, IO MNPEACTABICHO Y
TadmmIi 2.

BiamoBimHO A0 1HCTPYKIIi JIsI MEIUYHOTO 3aCTOCYBaHHS eMIM3yMaly, KOPEKITis
JI03H JITSIM HE peKOMEHy€eThCsl. Hemae JaHux 11010 TOCIiIKEHB JiTSM BikoM 110 | poky.
BignoBimHo M0 1HCTpYKHil IS MEIMYHOI'O 3aCTOCYBaHHS JIIKaApChKOTO 3aco0y
MOPIBHSHHS, JIOCBIJ] BUKOPHUCTAHHS aAHTHUIHTIOITOPHOTO KOAryJISIHTHOTO KOMILICKCY
TTAM 70 6 POKIB OOMEXXEHUH; TOX PEKHUM JTO3YBaHHS, K 1 JJIS JOPOCTUX, MOTPIOHO
aJIanTyBaTH 10 KJIIHIYHOTO CTaHy JUTHHHA. TOMY MpHU MPOBEACHHI PO3PaXyHKIB SIK JJIs
eMinu3ymMaldy, Tak 1 JJIi  aQHTUIHTIOITOPHOTO  KOAryJIsHTHOTO  KOMIUICKCY
BUKOPHCTOBYBAJINCH aHAJIOT14HI JIO3H, SIK1 3aCTOCOBYIOTHCS 1 JIJIsl TOPOCIIHX MAIli€HTIB.

BapTicTh JiKyBaHHS ycima JIKapChbKUMHU 3aCO0aMU PO3PAXOBAHO 3 MPHUIYIICHHSM,
110 Maca Tija NalieHTa CTaHOBUTH 30 KT.

Ta6mui 2. BxiaH1 qaHi Jyis aHaji3y BIUIMBY Ha OOJKET

ITapamerp Eminunzyma0d AHTHIHTIOITOpHMI KOATYJISIHTHUI
KOMIIJIEKC
Cknan 1) 1 ¢pmakon mictuts 30 mMr/1 M emin3ymady 1) ma 1 mi1 po3unHy: Oinok mia3mu JroguHA 10-
Tirounx 2) 1 ¢pmaxon mictuts 150 Mr/1 M eminmzymady | 30 wr, aKTI/IBHiCTI.>. UIYHTYK04A iHTiOITOpH 10
daxTtopa koaryssnii kposi groaunu VII 25 On.
peHOBHH 2) Ha 1 mu1 po3umHy: OiIOK Ta3mMu JiroanH 20-
60 Mr, aKTHBHICTh WIYHTYIOYa iHriOIiTOPH a0
dakropa koaryisiii kposi moanau VIII 50 Op.
dopma 1) po3unn 1 16 ek mo 30 mr/1 mia; mo 1 M | 1) MOpOIIOK Ta PO3YMHHHK JUIS PO3UUHY JUIS
BHITYCKY Ta (30 Mr).y ¢nakoHi, mo 1 ¢nakony B KapToHHi# | iHQy3ii mo 500 On., TOPOLIOK y (akonax;
7103yBaHHS KopoOIi L pO3UMHHMK (Boja uif iH'ekuiif) mo 20 Mi y
2) po3umH 1 iH ekmii o 150 mr/1 mur; o 0,4 | ¢makonax; mo 1 ¢makoHYy 3 MOpPOIIKOM Y
w1 (60 mr); o 0,7 mut (105 mr); mo 1 ma (150 mr) | koMrurekti 3 1 ¢(aakoHOM 3 PO3YMHHUKOM Ta
y ¢uakoHi, 1o 1 ¢urakoHy y KapTOHHIN KOpoOIi | HAOOPOM ISl pO3UMHEHHS 1 BBEICHHS Y KOPOOTIi
2) NMOpOIIOK Ta PO3YMHHHUK VISl PO3YUHY IS
iHOy3iid mo 1000 Om.; mopomok y (rakoHaX;
po3umHHHK (Boma uisi iH'ekmid) mo 20 M y
¢nakonax; mo 1 QuakoHy 3 TOpPOLIKOM Yy
KOMIUIEKTI 3 1 (IakoOHOM 3 PO3YMHHHUKOM Ta
Ha0OpOM JUIsl pO3YMHEHHS 1 BBEJICHHS y KOpoOITi
Cxema 3 mr/kr 1 p./TuxaeHb IPOTATOM 4 1) mpodinakruka: 70-100 OJI/kr macu
3aCTOCYBAaHHSI | THIKHIB, B OJIJIbIIOMY — MIATPUMYIOUa TiJa 4yepe3 JAeHb i NPodITaKTUKH
J03a: KPOBOTEY Y MAalli€HTIB 3 BACOKUMHU
1,5 mr/kr TUTPAMHU IHT101TOPIB 1 YACTUMH
1 p./Trxnens abo KpOBOTEYAMH MicIisl HEBAAIOT 1HAYKITIT
3 mr/kr 1 p./2 TuxHi, a6o 6 mr/kr 1 p./4 | imyrHOi TonepantHocTi (IIT) abo xkomm
THXKHI IIT He po3rasgaeTbes. 3a HEOOXITHOCTI
103y MoskHa 36umpmute 10 100 On/kr
MacH Tiia Ha 100y abo MOCTYnoBO
3MEHIIYBATH
2) niKyBaHHS ‘‘Ha BUMOTY
100 OI/Kr 1J1st HOMIpHUX KPOBOTEY
200 OJI/kr ans TSKKUX KPOBOTEY
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| Llina, rpa* | 649,00 rpn/mr° ‘ 20,18 rpu/OJ1%! ‘
*¢i0nosiono 0o dooamxky 0o nucma MO3 6i0 24.07.2024 Ne(2.1-42/528-596-0ck 0na npoeedeHms
PO3PAXYHKIG 0Y10 BUKOPUCMAHO 3AKVNIBENbHY YIHY 3 OCIAHHBLO20 3A6ePUIeH020 meHoepy 3a OaHUMU
e/IeKMPOHHOI cucmemu nyoaiyHux 3aKynigeeiv Prozorro

Bapro 3a3nauntH, mo y gociimkenni HAVEN 2 (Young et al., 2019%?), y skomy
JOCJTIDKYBAJIOCh 3aCTOCYBaHHS eMIIu3yMaly jist aiteit 10 12 pokiB (10 y4acTi TaKoX
JOTMYCKaJIUCS MUTITKH BikoM Bij 12 10 17 pokiB i3 Baroto meniie 40 Kr) 3 iHT101TOPHOIO
dbopmoro remodimii A, 110 BIAMOBITAE TOCTIKYBaHIN MOMyJIsALii, OyJ0 MpeACTaBICHO
pe3yJabTaTH 1HTPAIHAUBIAYAILHOTO TMOPIBHSAHHSA MPOGIIAKTUKH  eMilu3ymady 3
npodiIakTUKOI0 —mpenapatramMu  IIyHTyro4doi nii  (87% TAall€HTIB  OTPUMYBAIH
npo(IaKTUKY aHTUIHT10ITOPHUM KOAryJISHTHUM KoMIUTeKcoM Ta 13% - npodinakTuky
enTaKkoroM anb(a akTUBOBAHUM). [l po3paxyHKy BHUTpaT Ha OJHY IUTHHY OyJo
BUKOPHUCTAHO JIaH1 IHTPAIHAUBIAYaJIbHOTO NOPIBHIHHS 13 focaikeHHs HAVEN 2 mono
4acTOTH KpOBOTE€Y, SIKI BUHUKAIOTH Ha (OHI MNPOPIIAKTUKH eMiuuM3ymMadoMm Ta
npernapaTaMu IyHTY0401 Jii. BIAMOBIHO 10 pe3ybTaTiB KJIIHIYHOTO JOCHIKEHHS MPU
NpOQUIAKTUYHOMY 3aCTOCYBaHHI €MIM3yMaly y MAaIi€HTIB 3 1HTIOITOpHOIO (hopmMoOro
remodinii A crioctepiraigoch B cepeabomy 0,3 emi3oau KpoBOTEY Ha PIK, K1 BUMaraiu
JIKyBaHHS “‘Ha BUMOTY” 3aco0aMu IIyHTYr04oi Aii, Ta 21,1 eni3o1 KpoBOTEY y NAIIE€HTIB,
10 OTPUMYBAJIM TPO(PIAKTUKY TIpernapaTaMy ITIyHTYI0UOT dii.

BpaxoByroun BuIe3a3Hau€HE Ta 3 OIJIAYy HA BIJACYTHICTh MOPIBHSJIBHUX JTaHHUX
1010 KUTBKOCTI KPOBOTEY, SIK1 BHHUKAIOTH Y A1TEH 3 1Hr101TopHOIO hopMoro reModiii A
3a BICYTHOCTI MpodinakTuku (JTKyBaHHSA “Ha BUMOry”’) Ta Ha (OHI MpOodUIAKTHUKU
eMIIM3yMadoM, pO3paxyHKH TMPOBOJMIMCH HA OCHOBI JaHUX HEIHTEPBEHIIMHOTO
nocmimxenns (NCT02476942%). BiamosigHo 10 DaHMX IOCIIKEHHS 3a BiICyTHOCTI
npodIaKTUKA KPOBOTEY, Y JIITEH pidyHA YacTOTa KPOBOTEY, 10 MOTPEOYIOTh JIKYyBaHHS
npenaparaMmy MyHTYIOUOi Aii “Ha BUMOTY”, CTaHOBUTH 19,4 kpoBoTeui.

Pesynbratu po3paxyHKy BUTpAT Ha OJJHOTO TMAIli€HTA 3 BUKOPUCTAHHSAM OCTaHHIX
JOCTYITHUX 3aKYIIBEJIbHUX I[IH HA MEJUYHI TEXHOJIOTIT MPEeICTaBIeHO Y Tabui 3.

Tabnuusg 3. ButpaTtu Ha pik JIIKYBaHHS OJIHIET TUTUHU

IToka3Huk Pesynbrarn

Tpusanicts Kypcy YacoBuii TOpU30HT TPUBAJIOCTI KypCy JIKyBaHHS - 1 pik
JIKYBaHHS 3as1BJICHUM
JI3 Ta kommaparopom, B
TOMY YHCJIi OYiKyBaHa

23aKkymiBenbHa 1iHa 3 0CTAHHLOTO 3aBEPIIEHOTO TEHAEPY 3a JAHUMH eleKTPOHHOI CHCTEMH MyOJIiuHKMX 3aKyMiBens Prozorro - JOroBip Mpo 3aKymiBIIio
Bix 06.12.2023: https://prozorro.gov.ua/tender/UA-2023-11-13-015880-a

2l3akymiBeNnbHa IiHa 3 OCTAHHBOTO 3aBEPIIEHOTO TEHEPY 3@ JAHUMH EJEKTPOHHOT CHCTEMH MyOJIYHUX 3aKyTiBETb Prozorro - I0roBip Mpo 3aKymiBiIio
Bix 23.11.2021: https://prozorro.gov.ua/tender/UA-2021-11-05-005039-b

2Young G, Liesner R, Chang T, Sidonio R, Oldenburg J, Jiménez-Yuste V, Mahlangu J, Kruse-Jarres R, Wang M, Uguen M, Doral MY, Wright LY,
Schmitt C, Levy GG, Shima M, Mancuso ME. A multicenter, open-label phase 3 study of emicizumab prophylaxis in children with hemophilia A with
inhibitors. Blood. 2019 Dec 12;134(24):2127-2138. doi: 10.1182/blood.2019001869. PMID: 31697801; PMCID: PMC6908828.

#0ldenburg J, Shima M, Kruse-Jarres R, Santagostino E, Mahlangu J, Lehle M, Selak Bienz N, Chebon S, Asikanius E, Trask P, Mancuso ME,
Jiménez-Yuste V, von Mackensen S, Levy GG. Outcomes in children with hemophilia A with inhibitors: Results from a noninterventional study.
Pediatr Blood Cancer. 2020 Oct;67(10):e28474. doi: 10.1002/pbc.28474.
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KUTBKICTh TOBTOPIOBAaHUX
KYpPCIB JTIKYBaHHS

Butparu Ha ogHOrO
nariesra 3agasiieaoro J13
(HOBOI pono3ullii), rpH

1) Eminnzyma0 amst mpodilakTHKH KPOBOTEY:
1 635 480,00 rpu

2) Eminmzymab (mpodinaktuka KpoBoteu)+iikyBanHs 0,3 emi3oniB
KpPOBOTEY ““Ha BUMOTY” eNTaKOroM-ajib(a aKTUBOBaHUM™:
1 651 275,00 rpu

Butpartu Ha ogHOTrO
mari€eHra i3
3aCTOCYBaHHAM
KOMITapaTopa, rpH

1) AHTHIHTIOITOPHUI KOAryJISIHTHUN KOMILIEKC y 1031 100 OJl/kr - mist
poQiTaKTUKA KPOBOTEYU:
11 048 550,00 rpu

2) AHTHIHTIOITOPHHMIA KOAryIssHTHUN KoMmIuieke y 1031 100 OJl/kr - as
npodinakTuKu KpoBoTeu+mikyBaHHs 21,1 kpoBorewi “Ha BUMOTrY”
€NTaKoroM-ajib(a aKTUBOBAHHUM:

12 159 465,00 rpu

3) AHTHUIHTIOITOPHMI KOAryJIsSIHTHUN KOMIUIEKC - JUIs JiikyBaHHsA 19,4
€Mi30/1iB KPOBOTEY “‘Ha BUMOTY

1 761 714,00 rpH - cepeaHs BapTICTh HA PiK IJIs MOMIPHUX Ta TSKKHUX
KpoBoTeu (ycepemnHeHo Mix Baprictio 1 174 476,00 rpH - y mo3i 100
OMl/kr nns nomipaux kpoBoted Ta 2 348 952,00 rpu - y no3i 200 OJI/xr
JUISL TSDKKHX KpoBOTEY)**

Pizanns y npsmux
BUTpaTax Ha 3asBJICHUH
JTiKapchKui 3acid Ta
KOMITapaTopy Ha OJTHOTO
nami€eHTa, rpH

1) ExoHOMist BUTpAT y MOPIiBHAHHI 3 MPOQIITAKTUKOIO aHTHIHTIOITOPHUM
KOaryJITHTHUM KOMIUIEKCOM:
9413 070,00 rpu

2) ExoHOMIs BUTpAT Yy NMOPIBHSAHHI 3 MPO(]IIAKTUKOI aHTHIHT10ITOPHUM

KOAryJISHTHUM KOMIUIEKCOM 3 ypaxyBaHHSIM BUTpPAT, 1110 BUHUKAIOTh Ha
(dhon1 mpodiTaKTUKH:
10 508 190,00 rpu

3) ExoHoMis BUTpaT y HOpIBHAHHI 3 JIIKYBaHHAM ‘“Ha BUMOTY’
AHTUIHTIOITOPHUM KOAryJISHTHUM KOMIIJIEKCOM MOMIPHHX Ta TSKKHX
KpOBOTEU:

110 439,00 rpu

Ipumimka:

*Bionogiono 0o pexomenoayiii Pobouoi epynu ma euxonaguoco xomimemy ILlenmpy zemoghinii
Benuxobpumanii (UKHCDO)* ma Meouuno-nayxoeoi koncynmamusnoi paou Hayionansnozo gondy
6opomvbu 3 cemoinieio (MASAC)?® Ona nikysanmns enizodie Kposomey y nayienmie, aKi ompumyea
emiyuzymab, nikapcvkum 3acobom “nepuioi ninii”’ € enmaxoe-anvgha akmusosanui (rfk’VIla) y 0ozi 90
MK2/Ke, 36AAHCarYU HA BUCOKULL PUSUK PO3BUMK)Y MPOMOO3Y NPU 3ACMOCYB8AHHT BULUX 003

TaKwo 3pobumu npunywenns, wo y nayichma Rpoms2oM pPOKY GUHUKAMUMYMb Juue NOMIpHi
Kpogomeui, AKi nompedysamumymsv JiKV8aHHA ‘“Ha 6umocy” aumuiHeIOIMOpHUM KOAYISAHMHUM

2* http://www.ukhcdo.org/wp-content/uploads/2019/05/2018-Collins_et_al-2018-Haemophilia.pdf
Zhttps://www.bleeding.org/healthcare-professionals/guidelines-on-care/masac-documents/masac-document-268-recommendation-on-the-use-and-
management-of-emicizumab-kxwh-hemlibrar-for-hemophilia-a-with-and-without-inhibitors
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KOMNIEKCOM, 8UmMpamu Ha NiKY8auHs 00Ho20 nayicnma cmanosumumyms 1 174 476,00 epn, momy
nepexio Ha npoghinakmuky emiyusymabom npuzeeoe 00 000amrkosux eumpam y posmipi 476 799,00 epu
HA 0OHY OUMUHY

BiamoBimHO 10 TpoOBeIEHWX PO3paxyHKIB BCTAHOBJICHO, IO 3aCTOCYBAHHS
eMilM3yMaly y AiTel MPU3BOAMTH JI0 3a0IIa/HKEHB K Y TOPIBHSAHHI 3 TPO(ITaKTUKOIO
AQHTUIHT1I0ITOPHUM KOAryJSIHTHUM KOMIUIEKCOM, TaK 1 3 JIIKyBaHHSIM KpOBOTEY ‘“Ha
BUMOTY’’ aHTUIHT1I01TOPHUM KOATyJSHTHUM KOMIUIEKCOM (3 YpaxyBaHHSIM MPUITYIIICHHS,
10 MPOTATOM POKY Y TalliEHTa BUHUKATUMYTh SK MOMIpPHI, TaK 1 TSHKKI KpOBOTEYl 3
0JIHAKOBOIO YaCTOTOI0).

Bignosigno mo momarky go nucta MO3 Vkpainu Big 24.07.2024 Ne02.1-42/528-
596-acK KUTBKICTh AiTel 3 1HT101TOpHOIO GopMOIO TeMOoDiii TUIY A, SKHUM MPU3HAYEHO
eMilu3ymMa0, cTaHoBUTH 103 marieHTy.

AHani3 BIUIMBY Ha OIOJKET y YacTHHI pO3paxyHKY BUTpaT Ha JIKAPCHKHUI 3aci0
MIPOBEICHO Ha MIJACTaBl NPSIMUX MEAUYHHUX BUTPAT HA JIKAPCHKI 3aCO0U 3 MEPCIEKTUBU
Jep>KaBHOTO IJIATHUKA, IO MPEICTABICHO Yy TaOuIl 4.

Tabmuns 4. Pesynbrati aHami3y BIUIMBY Ha MOKAa3HUKU OIOJKETY IPH BUKOPHCTAHHI
eMinn3yMaly Ta aHTUIHTIOITOPHOTO KOAryJIsTHTHOTO KOMIUIEKCY (3 BHKOPHCTAHHIM
OCTAaHHIX JOCTYIHHUX 3aKYIIBEJIbHUX I[IH HA 3a5BJICHY MEIUYHY TEXHOJIOTIIO 1 MEIUYHY
TEXHOJIOT1K0 TOPIBHSIHHS)

1 pik (niTu)

KinpkicTh naumicHris

KinbKicTh Mami€HTiB, IO MOXYTb HOTpeOyBaTH 103
JKYBaHHS

Cuenapiit 1: ycst KoropTa naui€eHTiB OTPUMYE 3asiBICHY 103
MEJUYHY TEXHOJIOTIIO - eMIIn3yMad

Cuenapiit 2: ycsi KOropra naii€HTiB OTPUMYE MEAUYHY 103
TEXHOJIOTII0  TOpPIBHSAHHA -  AHTHUIHTIOITOpHUN

KO&FyHHHTHI/Iﬁ KOMIIJICKC

BuTtpaTn Ha BClO monyJIsililo Nali€HTiB, IPH

Cuenapiii 1: BuTpaTu Ha 3a0e3MeueHHs yciei KOropTu 170 081 325,00
NAIllEHTIB  3asBJICHOI0 MEIUYHOI TEXHOJIOTIEK -
eMinu3ymao (3 ypaxyBaHHSM BUTpPAT, 1110 BAHUKAIOTh Ha
¢oHi npodiIaKTUKN), TPH

® 3 HUX BUTpATH Ha eMilu3ymad, rpH 168 454 440,00

Cuenapiii 2: BUTpaTu Ha 3a0e3MeueHHsl YCiel KOropTH 1 252 424 895,00
MAI[iEHTIB MEIWYHOIO TEXHOJIOTIEI TOPIBHSHHS -
AQHTHUIHT10ITOPHUIN KOAryJIsTHTHUM KOMIUIEKC B PEKHUMI
npodiIakTUKH (3 ypaXyBaHHSIM BUTPAT, 1110 BUHUKAIOTh
Ha QoHI NPo]1IAKTUKH ), TPH

® 3 HUX BHUTpaTH Ha  AHTHUIHTIOITOpPHMIA 1 138 000 650,00
KOAryJsTHTHHH KOMITJIEKC, TPH
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Cuenapiit 3: BuTpaTH Ha 3a0e3MEUEHHS yCi€l KOTOPTH 181 456 542,00
MAIi€HTIB MEAWYHOI TEXHOJIOTIEI TOPIBHSHHSA - (B cepenHbOMY IS
AQHTUIHTIOITOPHUIA  KOAryJNsSIHTHUM  KOMIUJIEKC — JIJIst MOMIPHHX Ta TSDKKHX KPOBOTEY)
JIKYBaHHS KPOBOTEY ‘“‘Ha BUMOTY , TPH

3aomia[uKeHHsT TPU  BUKOPUCTaHHI  eMilu3yMaly 1 082 343 570,00

MOPIBHSAHO 3 MPOMUIAKTUKOK  aHTHIHTIOITOPHUM
KOAryJISSTHTHUM KOMIUICKCOM, TPH

3a0maKEHHsT TP BUKOPUCTaHHI  eMilu3ymaly 11375 217,00
MOPIBHSHO 3 JKyBaHHSIM “Ha BUMOTY”
AQHTUIHT10ITOPHUM KOAryJIsIHTHUM KOMILUIEKCOM

HOMipHI/IX Ta TSHKKUX KPOBOTCY, I'PH

BianoBiniHO 10 TPOBENEHOTO aHai3y BCTAHOBIEHO, 10 BUKOPHUCTAHHS
eMinu3yMaly Il pyTHHHOI NpO(UIAKTUKKA 3 METOI0 3aroOiraHHs abo 3MEHIICHHS
YaCTOTH €IMi30/1B KpPOBOTEY Y JiTeH, XBOpUX Ha reModiiito A (Bpomxenuit nedimut VIII
¢dakTopa 3ropTaHHsl KpoBi) 3 YTBOpPEHH:IM 1HT10iTOpiB 10 ¢akropa VIII nmpuszBoauts g0
3a01Ia/PKeHb  TOPIBHSHO 13 TPO(UIAKTUKOIO aHTUIHTIOITOPHUM  KOAryJISTHTHUM
KOMILJIEKCOM, a TaK0X MOPIBHAHO 13 JIIKYBaHHSAM ‘“Ha BUMOTY MOMIPHUX Ta TSKKHX
KpOBOTEY aHTUIHT10ITOPHUM KOAryJISIHTHUM KOMILJIEKCOM 3 YpaxXyBaHHSIM MPUITYIIEHHS,
10 BOHU BUHUKATUMYTh IPOTATOM POKY 3 OJJHAKOBOIO YaCTOTOI0. BapTo 3a3HauuTH, 110
MIPOBEICHUI aHaji3 Mae MEeBHI OOMEKEHHs, a CaMe - BIJICYTHICTh MOPIBHAJIBHUX JAHHUX
II0JI0 KUIBKOCTI KpOBOTEY Yy iTei A0 12 poKiB, sIKI BUHUKAIOTh Ha (DOHI NPOPIIIaKTUKI
eMIIKU3yMadoM, Ta THUX KpOBOTEY, SIKI MOTPEOYBATHMMYTh JIIKYBaHHS ‘“Ha BHUMOTY’
AHTUIHTIOITOPHUM KOAryJSTHTHUM KOMILUIEKCOM Yy pa3i BIACYTHOCTI NpO(MUIAKTHKHU, Ta
HEMOJXKJIUBICTh CITPOTHO3YBATH KIJIBKICTh Ta TSAXKKICTh KPOBOTEY, 110 BUHHUKATUMYTh Y
JITeN y peanbHiN KIHIYHINA TPaKTUIll B YKpaiHi.

PesynbraT MOJEnpHOTO aHaii3y BIUIMBY Ha OIO/DKET B YKpaiHi, MOKa3ald IO
BUTpPAaTH Ha 3aKyMiBIIO eMIIM3ymMaldy Ha Kypc JIKyBaHHS OJIHOTO TMallieHTa 3a
3aKYIIBEJIbHOIO I[IHOIO 3 OCTAaHHBOI'O 3aBEPUICHOIO TEHAEPY 3a JaHUMH €JIEKTPOHHOI
CUCTEMU IMyOJIIYHUX 3aKymiBenb Prozorro (imentudikarop 3akymisii: UA-2022-07-06-
001607-a), mo cranoButh 649,00 rpu/mr, craHoBisITh 1 635 480,00 rpH mia onHi€q
JTUTUHU, TS JTiKyBaHHS kKoroptu mnaimieHTiB (103 nutunm) - 168 454 440,00 rpH.
BianoBigHo 10 peKOMEHAOBAHO1 IIKAIW OIIHKW BIUIMBY Ha OOJKET IIOJI0 BUTpAT Ha
3asiBJICHUN JIKapChKUil 3aci0 B YKpaiHi Ha MiACTaBl JaHUX JE€p>KaBHUX BUTpaT Ha
Jikapcebki 3acobu y 2021 potii, BCTaHOBJIEHO, 1110 MPY 3aCTOCYBaHH1 eMil[u3yMaly, BILJIUB
Ha OrojxeT Ha 1 pik Oyne BenukuM (mepeBuiyBatuMe 100 MuH TpH), mpoTe HE
NEPEeBUIYyBaTUME PEKOMEHJOBAaHE IOPOrOBE 3HAYEHHS CTymeHs  (PIHAHCOBOI
JIOCTYITHOCTI, 1110 CTAHOBHUTH 176 MITH TPH.

Takox yHNOBHOBaRXCHHM OpPraHoM OyJI0 J0AATKOBO IPOAHAII30BAHO TMEPEITIKU
BIIIIKOTyBaHb pedepeHTHUX KpaiH Ta Kpain CxigHoi €Bpomnu 3 METOI0 MOITYKY ITiH (Ha
piBHI BUpOOHUMKA) HA 3asBJICHY MEAUYHY TexHOJoriio ctanoM Ha 08.08.2024 (Ttabnwuis
3).
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Tabmuis 5. Llinu Ha nikapchkuii 3aci6 eminu3ymal B pepepeHTHHX KpaiHax Ta KpaiHax

Cxigaoi €Bponu

Kpaina Hjina 3a ¢pnaxon Hina 3a puraxon B Lina 3a Mr B
eKBiBaJeHTI* eKBiBaJIeHTI
AnbGanisn®® BiICyTHS
Binopycs?’ BiICyTHS
Bonrapisa®® 3054,77 GonrapchKuii J1eB 69956,37 rpu 2331,88 rpH
(30 mr/ma, 1 M)
6109,52 neB 139912,28 rpu 2331,87 rpu
(150 mr/mi, 0,4 mr)
10691,66 nes 244846,5 rpu 2331,87 rpu
(150 mr/m, 0,7 M)
15273,82 neB 349781,17 rpu 2331,87 rpH
(150 mr/m, 1 M)
Bocnis i 'epuerosuna® BiICyTHS
I'penis® 2319,19 eBpo 103883,71 rpu 3462,79 rpu
(30 mr/ma, 1 M)
4636,32 eBpo 207675,15 rpH 3461,25 rpu
(150 mr/mm, 0,4 mr)
8111,86 eBpo 363355,36 rpu 3460,53 rpH
(150 mr/m, 0,7 M)
11587,41 eBpo 519036,01 rpu 3460,24 rpu
(150 mr/m, 1 M)
Ectonis’! BijCyTHS

Jlatsiiicpka Pecny6iika®

2303,06 eBpo
(30 mr/ma, 1 M)

103161,2 rpu

3438,71 rpu

4606,12 eBpo 206322,39 rpu 3438,71 rpu
(150 mr/m, 0,4 M)
8060,72 eBpo 361064,64 rpu 3438,71 rpH
(150 mr/m, 0,7 mr)
11515,30 eBpo 515805,98 rpa 3438,71 rpu
(150 mr/m, 1 M)
Jlura* 2286 €Bpo 102397,03 rpu 3413,23 rpu
(30 mr/m, 1 mum)
4572 eBpo 204794,05 rpu 3413,23 rpH
(150 mr/mu, 0,4 M)

*https://fsdksh.gov.al/project/lista-e-barnave/
Yhttps://www.rceth.by/Refbank/reestr_drurregprice/results
Bhitps://portal.ncpr.bg/registers/pages/register/archive.xhtml
“https://fmoh.gov.ba/stranica/23/liste-lijekova
Ohttps://www.moh.gov.gr/articles/times-farmakwn/deltia-timwn/12649-deltio-timwn-farmakwn-anthrwpinhs-xrhshs-me-enswmatwsh-dioikhtikwn-
metabolwn-kai-anaprosarmoghs-timwn-gia-logoys-dhmosias-ygeias-kai-symplhrwmatiko-deltio-timwn-farmakwn-anthrwpinhs-xrhshs-katopin-

aithmatos-meiwshs-timhs

3Thttps://www.ravimiregister.ee/en/publichomepage.aspx?pv=PublicDownloads

*hitps://www.vmnvd.gov.lv/lv/kompensejamo-zalu-saraksti
Bhitps://ligoniukasa.lrv.1t/lt/veiklos-sritys/gydymo-istaigoms-ir-partneriams/kompensuojamieji-vaistai-ir-medicinos-pagalbos-priemones-
2/kompensuojamuju-vaistu-ir-mpp-aktualijos/aktualijos-1/
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8001 eBpo 358389,59 rpu 3413,23 rpH
(150 mr/mi, 0,7 M)
11430 eBpo 511985,13 rpa 3413,23 rpu

(150 mr/m, 1 M)

Momnmosa*

31029,80 MOII0OBCHKHIL i
(30 mr/ma, 1 M)

71979,83 rpH

2399,33 rpH

(150 mr/mu, 0,4 M)

62059,40 MO TOBCHKHI JIeH 143959,19 rpu 2399,32 rpH
(150 mr/m, 0,4 M)
108603,81 MonnoBChKU Neit 251928,26 rpH 2399,32 rpH
(150 mr/m, 0,7 mr)
ITiBHiuna Makenonis> BificyTHS
Ionpma’® 6984,13 3n0THI 72588,16 rpu 2419,61
(30 mr/m, 1 M)
13968,25 3notuit 145176,21 rpu 2419,60 rpH
(150 mr/mu, 0,4 M)
24444 .44 3notuii 254058,4 rpu 2419,60 rpH
(150 mr/ma, 0,7 mu)
34920,63 3noTuit 362940,58 rpu 2419,60 rpH
(150 mr/m, 1 M)
Pymynis®’ 8373,72 pyMyHCHKHii Jiel 75365,15 rpu 2512,17 rpu
(30 mr/mi, 1 M)
16747,42 pymyHCBKUII el 150730,13 rpu 2512,17 rpu
(150 mr/ma, 0,4 M)
29307,97 pyMyHCBKHiI1 el 263777,59 rpu 2512,17 rpu
(150 mr/m, 0,7 M)
42721,53 pymyHCBKUil Neit 384502,31 rpu 2563,35 rpH
(150 mr/mu, 1 M)
Cep0is®® 121246,70 cepOcbkuii muHap 46003,42 rpu 1533,45 rpu
(30 mr/mu, 1 M)
242493,40 cepOChKuil muHAp 92006,85 rpH 1533,45 rpu
(150 mr/mu, 0,4 M)
424363,49 cepbOcpkuii quHAp 161012 rpu 1533,45 rpu
(150 mr/m, 0,7 M)
606233,58 cepOchKuit quHAp 230017,14 rpu 1533,45 rpH
(150 mr/m, 1 M)
CnoBauuuna®’ 1561,89 eBpo 69961,89 rpu 2332,06 rpH
(30 mr/mu, 1 M)
3123,77 eBpo 139923.,34 rpu 2332,06 TpH

**https://amdm.gov.md/ro/page/catalog-national-de-preturi-de-producator-la-medicamente

35https://fzo—org—mk.translate. goog/sifrarnik-lekovi-pzz?_x_tr_sl=mk&_x_tr_tl=ru&_x_tr_hl=ru&_x_tr_pto=sc
*https://www.gov.pl/web/zdrowie/projekt-obwieszczenia-ministra-zdrowia-w-sprawie-wykazu-refundowanych-lekow-srodkow-spozywczych-
specjalnego-przeznaczenia-zywieniowego-oraz-wyrobow-medycznych-ktory-wejdzie-w-zycie-1-lipca-2024-r
3https://ms.ro/ro/minister/organizare/directia-politica-medicamentului-si-a-dispozitivelor-medicale/preturi-medicamente/catalogul-public-national-al-
preturilor-maximale-ale-medicamentelor-de-uz-uman/
Bhttps://www.rfzo.rs/index.php/osiguranalica/lekovi-info/lekovi-actual
https://www.health.gov.sk/Clanok ?zuuc-202408-lieky

27



https://www.health.gov.sk/Clanok?zuuc-202408-lieky

Emiyuzymab ons pymunnoi npoginaxmuxu 3 memoro 3ano6icants abo 3MeHuwenHs Yacmomu enizooié kposomey y Oimelti, X60pux Ha
eemoqinito A (8podaicenuii dehivum VIII paxmopa 32opmanns kpogi) 3 ymeopennam ineibimopie oo ¢paxmopa VIII, 22.08.2024

5466,59 eBpo 244865,51 rpu 2332,05 rpH
(150 mr/m, 0,7 M)
Cnosenis® 1579,59 eBpo 70754,73 rpu 2358,49 rpu
(30 mr/m, 1 M)
3151,28 eBpo 141155,60 rpu 2352,59 rpu
(150 mr/m, 0,4 M)
5494,09 eBpo 246097,32 rpu 2343,78 rpH
(150 mr/m, 0,7 M)
7836,91 eBpo 351039,49 rpu 2340,26 rpH
(150 mr/m, 1 M)
Vropumna®! 732854,00 popuntis 82627,82 rpu 2754,26 rpu
(30 mr/mi, 1 M)
1465708,00 popunTin 165255,65 rpu 2754,26 TpH
(150 mr/mu, 0,4 M)
2564989,00 ¢dopunTiB 289197,38 2754,26 rpH
(150 mr/m, 0,7 M)
3664270,00 dopunTiB 413139,11 rpu 2754,26 TpH
(150 mr/m, 1 M)
Xopgarig* 2054,95 eBpo 92047,58 rpu 3068,25 rpu
(30 mr/ma, 1 M)
4068,49 eBpo 182240,28 rpu 6074,68 rpH
(150 mr/m, 0,4 mr)
7104,35 eBpo 318225,86 rpu 10607,53 rpH
(150 mr/m, 0,7 M)
10199,37 eBpo 456861.,4 rpu 15228,71 rpu
(150 mr/m, 1 M)
Yexig* 55137,13 uecbKa KpoHa 2469762,98 rpu 82325,43
(30 mr/ma, 1 M)
108187,06 uecpka KpoHa 4846033,8 rpH 80767,23 rpH
(150 mr/m, 0,4 mr)
189306,96 uecrpka KpoHa 8479645,59 rpH 80758,53 rpH
(150 mr/ma, 0,7 mu)
274892,33 yecbka KpoHa 12313279,63 rpu 82088,53 rpu
(150 mr/m, 1 M)
Yopuoropis* 1709,15 eBpo 76 558,13 rpu 2551,94 rpu
(30 mr/m, 1 M)
3411,44 eBpo 152 808,97 rpu 2546,82 rpH
(150 mr/mu, 0,4 M)
5963,96 eBpo 267 144,26 rpu 254423 rpH
(150 mr/ma, 0,7 mu)

“Ohttps://www.jazmp.si/humana-zdravila/cene-zdravil/seznam-ndc-in-ivdc/
“Ihitps://www.neak.gov.hu/felso_menu/szakmai_oldalak/gyogyszer_segedeszkoz_gyogyfurdo_tamogatas/egeszsegugyi_vallalkozasoknak/pupha/Vegl

eges_PUPHA

“hitps://hzzo.hr/poslovni-subjekti/zdravstvena-zastita/lijekovi/objavljene-liste-lijekova

“hitps://www.sukl.cz/sukl/seznam-cen-a-uhrad-lp-pzlu-k-1-8-2024
“https://fzocg.me/wp-content/uploads/2024/07/Lista-lijekova-maj-2024.g.pdf
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8516,49 eBpo
(150 mr/m, 1 M)
*3a oiniitanm kypcom HBY cranom Ha 07.08.2024%

381 479,99 rpn 25432 tpH

OTxe, 11iHa Ha JIIKApChKUIA 3aci0 eminmn3yMal 3a pe3ysbTaTaMu TOPTiB, IPOBEACHUX
JIT “Menuuni 3akymiBial Ykpainu” Ha piBHI 649,00 TpH/Mr, € HWKYOIO 3a IiHU
pedepeHTHUX KpaiH Ta kpain CxigHoi €Bpornu.

Takox ynoBHOBa)K€HHMM OpPraHoM OyJio 10AaTKOBO MPOAHaNII30BaHO PeKOMEHAAIIIT
opranizamiii 3 OMT 1HIIUX KpaiH 100 BUKOPUCTaHHS eMilu3ymaldy Ijisi pyTHHHOL
npodiJaKTUKA 3 METOI 3amoOiraHHs a00 3MEHIIEHHS YacTOTH €Mi30JliB KPOBOTEU Y
niTed, xBopux Ha remodurito A (Bpomkenuit gediuut VIII dakropa 3ropranHs Kposi) 3
yTBOpEHHM 1HT101TOpiB 110 (akropa VIII. Pesynbrar anamizy npeacraBieHo y TaOmHIli
6.

Tabmuns 6. Pexkomenpaiiii opranizamii 3 OMT B 1HIIMX KpaiHaxX IMIOJO0 JIIKAPCHKOTO
3aco0y eMilu3yMao

OMT opranizanis Pexomengaunin®
HamionaanHuii
IHCTUTYT OXOpOHU
310poOB’A i
JOCKOHAJIOCTI
MeIUYHOI JOTIOMOTH

Besmnkoi bpuranii
(National Institute
for Health and Care
Excellence, NICE)*¢
Koncopuiym 3
JiKapChKUX 32c00iB
IMoraanaii (Scottish
Medicines
Consortium, SMC)

Omuinka y po3po6ii

OriHka He IPOBOJMIIACE

HauionanbHuii
OpraH 3 MUTaHb
OXOPOHH 3/10POB's1
®pannii (Haute
Autorité de santé or
French National
Authority for Health,
HAS), 2019¥

PimenHss Ha KOPHMCTH BIAIIKOAYBAHHS 71 NPO(PIIAKTUKU €Mi30/iB
KpOBOTEYl y MAII€HTIB 3 reModuIielo A, y SIKUX PO3BUHYBCA 1HTIOITOp
¢axropa VIII, nuie y BUnajiky CUiabHOIO THUITy 1HT101TOpIB.

CraBka peimoOypcamii: 65%

@aktuuna Buroga (SMR) - cyrreBa. ®aktuuynHa Buroga ['emmibpu €
CYTTEBOIO ISl MPODUIAKTUKUA €Mi30/[IB KPOBOTEYl JIUIIE Y MAIEHTIB 13
BPOJDKEHOI0 TeModinielo A, y SKUX PO3BHHYBCS CWIBHMH  1HTIOITOp
¢aktopa VIII. ®aktnunux mnepeBar ['emniOpu HeZOCTaTHHO M
BIJIIIIKOTYBAHHS B 1HIIMX KJIIHIYHUX CHUTYaIlisX.

[Tokpamenns ¢axkruunoi Buroan (ASMR) - II (3HauHe), BpaxoByrO4H Te,
110:

“hitps://bank.gov.ua/ua/markets/exchangerates
“hitps://www.nice.org.uk/guidance/awaiting-development/gid-tal 1013
“Thttps://www.has-sante.fr/jcms/c_2868847/fr/hemlibra-emicizumab-hemostatique
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- MeAMyHa TmOTpeda TMOKpPHUTa JIHMIIE YaCTKOBO JUIS JIIKyBaHHS
MAaIi€HTIB 3 BPOJDKEHOI0 TeMOdiTielo A, y SKUX PO3BUHYJIUCS
CHJIBHI 1HT101TOpH,

- xmiHiuHi gociimkenas Il ¢asu, mpoBeneHi BUKIIIOYHO 3a Y4acTHO
MAII€HTIB, Y SKUX PO3BHHYJHUCS CUJIbHI 1HTIOITOPH 1 OLIBILICTH 3
SIKAX CTPaKIAI0Th Ha BAXKY GopmMy remodiii,

- JaHi JeMOHCTPYIOTh eQeKTHBHICTh mpenapary Ilemuibpa vy
3ano0iraHHi KpOBOTEYaM Y Il MOMyJIsii, 0COOIUBO y JITEH,

- Ja”i cBig4aTh mpo Ounblry  eeKTUBHICTH  MPODITAKTHKH
eMinu3ymaboM, HiK NTPO(DUIAKTHKA 3a JIOMOMOTO TperapaTiB
HIYHTYIOYOI 1ii,

- O4IKyBaHa 3HayHa KOPHUCTb [UId IIOKa3HUKIB SKOCTI JKUTTS
MOPIBHSHO 3 JOCTYITHHUMHU aJIbTEPHATHBAMH,

- 1 He3BaXaloud Ha HEBHU3HAYEHICTh, IIOB’A3aHy 3 Horo
JOBFOCTPOKOBHM 3aCTOCYBaHHSM B TOTOYHIN MpakTHIi (BIUIMB
Jikapchkoi B3aemoxii 3 Delbor0 Ha NPOrHO3 TAI€HTIB, SKi
OTPUMYBAJIM JIIKyBaHHS 3 MPUBOAY CEPHO3HHX IHTEPKYPEHTHHX
KpOBOTEY, JIKYBaHHS KpOBOTE€Y Ha (POHI XIpypridyHUX BTpPYy4YaHb,
3aCTOCYBAaHHS Vy JITHIX TAI€HTIB, WAIlIEHTIB 3 1MIEMIYHOIO
XBOPOOOIO ceplist a00 NP HEBEJIUKHUX KPOBOTEUAX, PU3UK PO3BUTKY
1HTiIOYIOYMX aHTHTIA 10 eMinu3ymaly, BIUIMB Ha TEBHI TECTH
KoaryJsiii),

KowmiTter BBaxae, mo ['emiiOpa 3abe3neuye 3HaYHE MOKpaIeHHs PaKTHIHOT
Buroau (ASMR II) nmopiBHsHO 3 mpemnaparaMu HryHTyroouoi aii (Deiiba Ta
HoBoceBen) y NiKyBaHHI MAIli€EHTIB i3 BPOKEHOIO0 TeMO]iTieo A, y sSIKUX
pO3BUHYBCS cuiibHUH 1HTIO0ITOp dakropa VIIIL.

Kowmiciero 3 ekonomiuHOi otinku y cepi oxoponu 310poB’ st (CEESP) 6ymno
TIPOBEIEHO EKOHOMiuHY oliHKy 'eMniGpu*®. 3rifHo 3 eTasoHHMM aHaizOM,
npuitastum CEESP, 3 ypaxyBaHHSIM 4acoBOrO TOpPU30HTY 5 pOKIB,
€KOHOMIYHA JOLUIBHICTh eMilu3yMaly pI3HUTBCS 3aJIeKHO BiJ BIKY
MOYaTKy JIKyBaHHsS. 3riIHO 3 MPUIYHIEHHSIMH Ta METOA0JOTTYHUMU
Bubopamu, npuiiHatumu CEESP, emininzymal mopiBHSHO 13 CTaHAAPTHOIO
MPaKTUKOIO (TIPEACTAaBICHOIO MPOPUIAKTUKOIO Ta JIIKYBAHHSAM ‘“Ha BUMOTY
npemnapaTamMy IMIyHTYI0UO1 Ai1) € JOMIHYI0OUHMM, KOJIM HOro 3acTOCYBaHHS
po3nounHawTh y Bini Bix 0 go 18 poki: eminuszymad mae 100%
HMOBIpHICTb TOTO, 1110 BiH Oy/ie peHTa0eIbHUM Yy JIiTeH BikoM /10 12 poKiB i
90% y mite#t BikoM Bif 12 1o 17 pokiB, ipu rotoBHOCTI Tuiatutu 10 100 000
eBpo/QALY (4 479 310,00 rpa/QALY) Ta 200 000 eBpo/QALY (8 958
620,00 rpa/QALY) BignosiaHo. IIpore, 3a yMOBU 3HMKEHHS BapTOCTI
npemnapariB myHTyouoi aii Ha 10% Tta 15% npussene 1o Toro, mio y
nonyJsmii marmiedTiB BikoM Bix 12 go 17 pokiB ICER mist eminuzymaldy
cranoButume 75 885 eBpo/QALY (3 399 124,39 rpa/QALY) Ta 230 648
eBpo/QALY (10 331 438,93 rpu/QALY) BianoBigHO.

3a 1iHM, 3a8BIEHOI BUPOOHHMKOM, BILUIMB Ha OIOI:KeT eMimu3ymady €
Bil'€eMHMM Yy TOpPIBHSHHI 13 TpernaparaMH IIYHTYIO4Oi Aii 1 J03BOJIsL€
3a01aauTu puOIn3HO 47,5 MiH €Bpo (2,13 Mipa IpH) OpOTIroM M'STd

8 https://www.has-sante.fr/upload/docs/application/pdf/2018-12/hemlibra_13122018_avis_efficience.pdf
30



Emiyuszymab onsa pymunnoi npoginakmuxu 3 memoro 3anobieanus abo 3MeHuleH s 4acmomu enizooie kpogomeu y dimeti, X0pux Ha
eemoginito A (8podaicenuii dehivum VIII paxmopa 32o0pmanns kpogi) 3 ymeopentnsam incibimopie oo ¢paxmopa VIII, 22.08.2024

POKIB (KUIBKICTh TMAIli€HTIB € KOH(IICHUIHHOI0), IO 3YMOBIIOETHCS
CKOPOYEHHSIM BUTPAT, MOB'A3aHMX 13 JTIKYBaHHSAM KPOBOTEY 32 JOIIOMOTOI0
npemnapariB myHTyo4doi aii (-106 miH e€Bpo (-4,75 Miipa TpH)), TiKyBaHHAM
HeOakaHUX SABUII Ta rocritanizamii (-1,4 miaH eBpo (-62,71 MiH rpH)).
Komiter Harojomrye, 110 HaBeAEHI pe3ylbTaTH HE BPaxOBYIOTh
PO3LIMPEHHS MOKa3aHb J0 3aCTOCYBaHHS eMilu3ymaly, 3alIJaHOBaHE Ha
2019 pik, ans JTiKyBaHHS NAIi€HTIB 6€3 iHT10ITOPIB.

Kanaacbke
areHTCcTBO
JiKapcbKHUX 3aC00iB
Ta MeTUYHUX
texHoJoriii (The
Canadian Agency for
Drugs &
Technologies in
Health, CADTH),
2019%

[IpoBoaumack oOIliHKa JMIIE 3a TOKa3aHHSAM JIKyBaHHS reModiaii 0e3
yTBOpeHHS iHri0iTOpiB (hakropa VIIL

Kpim Toro, nmpoBoaniack eKOHOMIYHA OI[IHKA 3a TIOKAa3aHHSAM 1HT10iTOpHOT
dbopmu remodinii A. Ilina eminu3zymaly, BUKOpPUCTaHA y pO3paxyHKax, €
KOH(D1ICHIITHOO [IHOBOIO TPOTIO3HIIIEI0 BUPOOHUKA.

3a ominkamu CADTH, BinmkoayBaHHS eminuM3ymMaly MJis MOITYJISLIT
MAIi€HTIB 3 1HTIOITOpHOI (QopMor0 reModinii A mpu3Bene 10 eKOHOMIi
KOUITIB, aji¢ BIAIIKOAYBAHHS ISl MOMYJISIIl MAIIEHTIB SIK 3 1HT101TOPHOIO
¢dbopmoro, Tak 1 0e3 1HTIOITOPIB TpH3BEAEC 10 IOJATKOBHUX BHUTpAT Ha
JIIKapChKi 3aCO0MU.

AmHaii3 creHapiro 3 MOYaTKOBMM BiKOM BiJl HapO/KEHHS, IO BKIIOYAE
neiaTpuyHy MOMYJISAIiI0, OKa3ye, M0 eMiln3yMad JOMiHY€ OPIBHSHO 13
npoIAKTUKOI0 TpenapaTaMyd HIYHTYIOYOl Mii; OJHaK, y MOpIBHSAHHI 3
nikyBaHHsAM “Ha Bumory”, ICUR eminizymaOy cranosus 1 348 371 nonapis
CHIA/QALY (55 334 583,94 rpa/QALY). VY Bcix crieHapisx eMinu3ymao
OyB JIOMIHYIOUOIO CTPATEri€lo MOPiBHIHO 3 MPOITAKTHUKOIO MpenapaTaMu
HIYHTYIOYOT i

CADTH Bu3Hauuio KJIIOYOBE OOMEXKEHHS NIAXOLy BHpPOOHHKA -
BUKOPHUCTaHHS MOJIENI JIMIIE 3 IBOMa CTaHAMH, SIKa HE JIO3BOJISE YiTKO
MOJIEJIIOBATH KIJIIOUOBI acmeKkTH mepediry remodinii um ii mikyBanHs. Lle
YCKJIAJHWIO OLIHKY BaJlIHOCTI MOJEIl; TakKUM YHHOM, pe3ylbTaTu
e(EeKTUBHOCTI BUTPAT CJIiJ] IHTEPIPETYBATH 3 00EPEKHICTIO.

ABcTpaJjiiicbKkui
KOHCYJIbTATHBHUH
KOMiTeT 3
(apmaneBTHYHHX
nepesar
(Pharmaceutical
Benefits Advisory
Committee, PBAC),
2018

PosrnsinyBIIM  cuily HasiBHUX JIOKa3iB MIOJIO TOPIBHSUIBHOI O€3MeKH,
KIIIHIYHOT €()eKTUBHOCTI Ta €KOHOMIUHOI JOIIbHOCTI, KOHCynbTaTHBHUI
komiTeT 3 MeauuHux mnocayr Asctpanii (MSAC) He pexoMeHayBaB
BIJIIIKOAYBAaHHS eMilnu3ymaly Ui Mpo(diJakTHKH 3 METOI 3anoOiraHHs
KpoBOTE€Y ab0 3MEHIIEHHS YacTOTH €Mi30JlIB KPOBOTEY Yy MALI€HTIB 3
remodiniero A Ta iHri6itopamu ¢akropa VIII. MSAC Bu3HaB HasBHICTh
MEPEKOHIUBUX JIOKA31B TOTO, M0 €MIIKU3yMad CYTTEBO 3HUKYE YACTOTY
eni3o1iB kpoBorey; ogqHak MSAC OyB cTypOOBaHUI THM, 110 EKOHOMIYHE
oOrpyHTyBaHHsS (piHAHCYBaHHS TPYHTY€TbCS Ha 3MEHILIEHHI BHUTpaT Ha
MOTOYHY MPAKTUKY, JUIA SKOi TakoX HE OYyJI0 BCTAHOBJIEHO JOBEIECHOT
MPUHHATHOI e(pEeKTUBHOCTI BHUTpAaT. 3aMICTh TOTO, 100 KOHCOJIAYyBaTh
MOTEHIIIHO BUTpaTo- HeepeKTUBHY mpakTuky, MSAC 3BepHyBca 3
MPOXaHHSIM BU3HAYUTH €KOHOMIYHY JIOIUIBHICTh TOTOYHOI MPAKTUKH IS
MOJAJIBIIONO BHU3HAUEHHS EKOHOMIYHOI JOLIIBHOCTI eMili3ymady B
3aMpornoHOBaHIN MONMyJsIii.

“htps://www.cadth.ca/hemlibra-emicizumab-economic-review-report
Shttp://www.msac.gov.auw/internet/msac/publishing.nsf/Content/EA958 A977512234CCA2581 AA001CAOF1/$File/1510%20-

9%20Final%20PSD_redacted.pdf
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MSAC 3a3HayuB, 1o eminu3ymad OyB AOMIHYIOUHM B €KOHOMIYHOMY
aHaJi3i i3 3acrocyBaHHsAIM KOH(iAeHUiHHOI I[IHK SK TOPIBHSAHO 13
npopiIAKTUKOI0 TakK 1 13 JIKyBaHHAM “Ha BUMOry~ TpenapaTamu
IIyHTYI0UO1 Jnii. AHaii3 YyTJIMBOCTI IOKa3aB, IO eMilizymad 30epir
JOMiIHYBaHHsI Maiibke 3a BciMa crenapismu. MSAC BBaxae, 1o Il HE
000B’3KOBO 03HAYaE, 110 eMili3ymMad € eKOHOMIYHO JOIUIBHUM, OCKLTBKH
MpemnapaT IIyHTY04oi Ail cami 1o co0l He MPOUIUTH aHalli3y e(heKTHBHOCTI
BUTAT, a JINIIC JOMIHYBaHHS HEJIOCTATHBO JIJISl IPUHHSATTS PIllIEHb Y IIbOMY
koHTeKcTi. MSAC Takok BBakae, 1m0 MoXe OyTH HempaBAONOTiIOHUM
MPUITYIIEHHS PO TE, IO MALi€EHTH MPOTATOM YChOTO JKUTTS MPHUHUMAIOTh
npoQTAKTUKY IperapaTaMy IIYHTYIOYO] i1, BpaXOBYIOUH T€, L0 MALlI€HTH
HE BIJJAIOTh TeEpeBary TaKOMy IMAXOAYy, 1 TOMy II€¢ MOXe OyTH
HEpeaNTiCTUIHUM KOMITapaTOPOM y JOBIOCTPOKOBIH MEPCIEKTHBI.

Kpim Toro, MSAC 3a3Hayae, 10 MiAUIKipHA 1H €Ki eMilu3ymaldy
3a0e3neuye SBHI TepeBard y JiTed, OCKUIBKH 1€ JTO3BOJIUTH YHUKHYTH
HEOOXITHOCTI BCTaBJISITU MPUCTPIH HEHTPAIBHOTO BEHO3HOTO JIOCTYITy, a
HEBU3HAUCHICTh MO0 Oe3reku emimizymady Moke OyTH BHpIlIeHA 3a
JIOTIOMOT'OI0 BCTAHOBJICHUX JOMOBJICHOCTEH LEHTPY JiKyBaHHS remModimii
Ta TUIAHY YIPABIIHHS PU3UKAMU, 3aITPOITOHOBAHOTO 3asBHUKOM.

ATeHTCTBO JI3 BinmkoaoByeTbcss 3a NeBHUX yMOB. 3 1 rpynHs 2020 poky wmiHa
(papManieBTUYHOI O BUpOOHMKa Ha JI3 BcTaHOBJIEHA HA PiBHI:
menea:kMenTy Hosoi | 1) 30 mr/1 M = 3 570 HoBo3enanacekux aomnapis (86 702,09 rpu)
3enanii 2) 60 mr/0,4 M = 7 138 HOBO3enanachkux gonapis (173 355,61 rpH)
(Pharmaceutical 3) 105 mr/0,7 mu = 12 492 noBozenanacbkux aonapis (303 384,46 rpH)
Management 4) 150 mr/1 mn = 17 846 nHoBo3enanacpkux fonapis (433 413,31 rpH)
Agency, Kondinenniiina 3Hmkka Oyna 3acTocoBaHa 10 BHINE3a3HAYEHOI LiHU
PHARMAC), 20205 | TemiOpa, 1m0 3MEHIIMIIO il YHCTY MiHy JUIs 3aKymiBeabHuKa. JIo 1 rpyaHs
2023 poxy I'emniOpa Mae 3axXuCT BiJ] 3MiH LIHU Ta 3MiH Y (iHAHCYBaHHI.
YmoBu Binmkoaysanus Baprocri JI3:
Kputepii mouaTkoBOro npu3HadeHHs reMaToyIoroM (JiiicHe 6 MicsIiB) - yce
3 MePeIYeHoro:
1) INamieHT Mae BaXkKy BpopkeHY reMo(disiito A Ta KpoBOTedy B aHaAMHe3i
Ta BUKOPUCTAHHS IIYHTYIOUUX 3aC001B MPOTITOM OCTaHHIX IIECTH MICSIIB;
i
2) Abo:
2.1) Ilpotsirom ocraHHIX 6 MicsliB y mamieHta Oymo 6 abo Oinblie
33JJOKyMEHTOBAaHHUX Ta TPOJIKOBAHWX CIIOHTAHHMX KpPOBOTEY, SIKIIO BiH
nepeOyBaB Ha CXeMi JIIKyBaHHS ‘‘Ha BUMOTY”’; abo
2.2) IlporsroM ocrtaHHiX 6 wMicsaiB y mnamieHTa Oyno Ouibiie 2
3aJJOKYMEHTOBaHMX 1 BWJIIKYBaHUX CIIOHTAHHUX KPOBOTEY, SIKIIO BiH
nepeOyBaB Ha MPOPUIAKTUUHOMY PEKUMI JTIKYBaHHS; 1
3) IlaumienT Mae BHCOKHMH TuUTp iHribiTopa daktopa VIII (6imbime abo
NnopiBHIOE 5 onuHuIsM berezna Ha Mit), kUil 30epiraeTbcsi MPOTATOM
IIECTH MICSAIIB a00 OlNbIIe; 1
4) V nnanax He nepeadayaeTbcs BEIMKOI onepalii NpoTsIroM HacTynmHux 12
MICSIIIIB; 1
S'https://pharmac.govt.nz/news-and-resources/consultations-and-decisions/2020-11-11-decision-to-fund-emicizumab-for-patients-with-severe-

haemophilia-a-and-inhibitors-of-factor-viii/
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5) Abo:

5.1) ¥V narienTa Oyna HeBaana iHAYKIisS iMyHHOT TostepanTHOCTI (ITT) micos
MOYaTKOBOTO mepioay 12 micawis; abo

5.2) I'pyma mikyBanHs reMo(inii BBaXkae, 10 MAIIEHT HE € MPUIATHUM
xaggugaroM ms ITI; 1

6) JlikyBaHHS TPOBOJIUTUMETHCSI B MAKCUMAJIbHIN 71031 3 MI/KT IIOTHKHS
MPOTATOM 4 THXKHIB, @ MOTIM €KBIBJIECHTHO 1,5 MI/KT IIOTHXKHSI.

Kpurepii moHOBICHHS MpU3HAYCHHS T€MAaTOJI0TOM (JIICHE 6 MICSIIIB) - yce
3 MepeTiueHoro:

1) ¥V narienta Oyn0 He OibIEe ABOX CIOHTAHHUX Ta KIIIHIYHO 3HAUYYIIUX
KpPOBOTEU TICJIsl 3aKiHYCHHS IEpioAy BBEACHHS HABaHTAXKYBAJIbHOI 103U
(TOOTO T MEPIIUX YOTUPHOX THIKHIB JIIKYBaHHS J10 KiHIA 24-THYKHEBOTO
nepioay JiKyBaHHA); 1

2) JlikyBaHHSI 3aJUIIA€THCS BIAMOBIIHUM, 1 TAIIEHT OTPUMYE KOPUCTH BiJl
JTIKyBaHHS.

IncTuryT sikocTi i
e(peKTHBHOCTI y
CHCTEMi OXOPOHHU
3nopoB’ss HiMmeuyunnn
(Institut fiir Qualitat
und
Wirtschaftlichkeit im
Gesundheitswesen,
IQWiG), 20185>

JlonmaTkoBa KOPUCTh HE JOBE/IEHA Yepe3 BiJACYTHICTh BIAMOBIIHUX AaHUX
JIOCJIIIKEHb.

ITaniiicbke
areHTCTBO 3
JiKapCbKUX 32c00iB
(Agenzia Italiana del
Farmaco, AIFA),
2018

Jlikapcekuii  3aci0  BIAIIKOJOBYETbCA 32 TOKa3aHHSAM  pPYTUHHOI
npo(iakTUKK emi30/iB KPOBOTEY Y MAII€HTIB 13 BPOIKEHOI reModisiero
A Ta iari6iTopamu ¢akropa VIIIL.
KpiM Toro, yTouHIO€ThCS, 1110 32 BKa3aHUM Toka3aHHsAM JI3 rapanToBaHO
noctyn 10 @ouy iHHOBaIIHUX JiKiB (3akoH Ne 232 Big 11.12.2016).
[Ipemapaty Oynu mpumucaHi: MOMipHa TepaleBTUYHA MOTpeda, BaKIMBa
JIOIaTKOBA TEpaleBTHUYHA IIHHICTh Ta HHU3bKAa SKICTh JOKa3iB. 3a
MOKa3aHHAM JIIKYBaHHS PIJKICHOTO KJIIHIYHOTO CTaHy IpernapaTr BU3HAHUMN
iHHOBaiitHIM. >
[ina BupoOHuKa, 6e3 I[1/IB (knac BiamkoxyBanus "A"):

1) 30 mr/1 ma=2 313,90 eBpo (103 646,75 rpH)

2) 60 mr/0,4 mn =4 627,80 epo (207 293,51 rpH)

3) 105 mr/0,7 ma = 8 098,65 eBpo (362 763,64 rpH)

4) 150 mr/1 ma =11 569,50 eBpo (518 233,77 rpH)
OO0O0B'I3KOBOIO € 3HIKKA BIJ] I[IHA BUPOOHUKA TSI IEPKABHUX MEIMIHHIX
YCTaHOB, 30KpeMa MPHUBAaTHUX MEJAMYHUX 3aKJIaJiB, AaKpeIdTOBAHHX
HaiioHanbHOI0 CITy’0010 0XOPOHH 3JJ0pOB's, Ha HOTOJPKEHHX YMOBAXx.>

ArenrtcTBo 3 OMT Ta
Tapu@HOI CHCTEeMH
Ioasuii (Agencja

Pana 3 mpo3opocTi BBaXkae 3a AouiIbHe BKJIKYMTH IpenapaT ['emmniOpa
(eminn3ymal) s JIIKYBaHHS MAalli€HTIB 3 reModiiiero A Ta 1Hri0iTopaMu
¢akropa VIII - y pamkax moayins 4 nporpamu MoJliTHKA OXOPOHU 370POB's

52 https://www.iqwig.de/en/projects/al 8-20.html

53 https://www.aifa.gov.it/-/pubblicazione-schede-di-monitoraggio-registro-hemlibra
5* https://www.aifa.gov.it/sites/default/filess HEMLIBRA_v1.0.pdf

55 https://www.aifa.gov.it/documents/20142/0/Determina_1846-2018_Hemlibra.pdf
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Oceny Technologii
Medycznych,
AOTMIT), 2019%¢

nig Ha3Boo «HarioHanbHa mporpama JIiKyBaHHsS XBOPUX Ha reModiito Ta
CyIyTHI TeMopariuni 3axBoptoBaHHs Ha 2019-2023 poku» 3a yMOBH, IO
[THOBA MOMYJISAIist 0OMexeHa nanieHTamu 3 inriditopamu ¢akropa VIII, y
SKUX  CIOpOOM  BUKJIMKATH  IMYHOTOJICPAHTHICTb 32  JIOIIOMOTOIO
CTaHJAPTHOTO JIIKYBAaHHS HE MaJIM yCIixXy a0 OyJiu MpOTHITOKa3aHi.
MiHICTEepCTBO OXOpPOHHM 370pPOB'S BU3HAUWJIO JIOPOCTE Ta IiJJIITKOBE
HaCeJICHHS 3 TeMo(iiero A, yCKIIaTHEHO HAsIBHICTIO iHTI0iTOpa (akTopa
VIII, sax npioputetHe. Takum umHOM, OIiHKa Oyna oOMexeHa
BUKOPUCTaHHAM eMilIu3yMaly B JIKyBaHHI MaIi€HTIB BIKOM Bix 12 pokiB 3
remodiiero A, yCKIaJJHEHOI HasBHICTIO 1HTiOITOpa dakropa VIII.

by  mpoBenenmii  aHami3  «BUTPATHU-KOPHCHICTB»  3aCTOCYBAaHHS
eminm3ymaby 3amicte AKK Tta rFVIla, mnpore indopmarnis €
KoH(}imeHiiiHOIO. B pamkax BJacHUX pO3paxyHKiB ATeHTCTBA 3
ypaxyBaHHsaM cepeanboro cnokuBanHa AKK Tta rFVIla na namienta y 2018
p. BUKOPUCTaHHSA eminu3ymaly 3aMiCTh IpenapariB IIyHTYHOUOl il €
JOPOKYMM Ta Oubil e)eKTUBHUM BapiaHTOM. Paia BBaxkae piHaHCYBaHHS
3alpOMOHOBAHOI TEXHOJOTii BHIPaBJAaHMM 33 YMOBH, IO IiJbOBa
MOMYJISAIis 0OMeKeHa MallieHTaMU, y SIKUX HasiBHI iHTi10iTopu daktopa VIII,
y SKUX COpoOM BHUKIMKATH IMYHOTOJICPAHTHICTH 32 JJOIIOMOTOIO
CTaHJIAPTHOT'O JIIKYBaHHs HE MaJIM ycmixXy abo OyJiu MpOTUIIOKa3aHi.

HauionanbHuii
IHCTUTYT OXOPOHH
3/10pOB's1
Hinepaannis
(Zorginstituut
Nederland, ZIN),
2020%

[IpoBoawmiiack OIiHKA JUIIE 33 TOKa3aHHSAM JKyBaHHS remodimii 0e3
yTBOpeHHs iHri0iTopiB hakropa VIIL

MiHICTEpCTBO OXOPOHM 3/10pOB'sl, COLIATBHOIO 3a0e3MeUYeHHsl Ta CHOPTY
BUKITIOYHJIO TIperapat eminu3ymad (I'emmniopa®) i3 rapaHTOBAaHOTO MAKETy
ctpaxyBanHa 20 Oepe3nss 2019 poky 3a moka3aHHSIM «Bakka Qopma
remopinii A 6e3 yrBopeHHs 1HriOiTOpiB ¢akropa VII». Jdas panime
3apeecTpPOBAHOIO NMOKa3aHHsA «reModijiisi A 3 yTBOpeHHAM iHTi0iTOpIB
¢paxropa VIII» eminuzymad Bike aBTOMATHYHO YBIilIIOB 10 0a30BOro
MaKerTy.

J1J11 MOHITOPUHTY HaJIe)KHOT'O BUKOPUCTaHHS eMiln3yMaly y TOUIaHAChKIN
nikyBanbpHIM npakthui 'y HemoNED 6yne 3ampomieno iHdopmarito 3
lNonnanacekoro peectpy remodinii. HemoNED mropiuno 3BiTyBaTHME PO
HaJIe)KHE BUKOPUCTaHHA eMminu3ymady B Hinepnanpmax Ha arperoBaHomy
PiBHI.

IacTuTyT KIIHIYHIX
Ta eKOHOMIYHHUX
nocaimkens CIIA
(Institute for Clinical
and Economic
Review, ICER),
2018

[IpodinakTuka eminizymaOoM IMpHU3BeNa JO MEHIIO! KiJIbKOCTI BHIIQJKIiB
KpOBOTEYl, OJHAKOBHX POKIB XUTTsA, TigBumieHHa QALY Ta HmK4YHX
BUTPAT MOPIBHAHO SK 3 BIICYTHICTIO NPOQIIAKTUKH, TaK 1 3 IPO(IITAKTUKOO
npenapaTamu HIyHTyoo4oi aii. [{nst narienTis BikoM 12 pokiB 1 crapiie 6yi1o
OLIIHEHO, 110 MPO(UIAKTHKA eMIIM3yMa0OM JI03BOJIMIIA YHUKHYTH 3arajiom
606 KpoBOTEY MPOTATOM KUTTS MOPIBHSAHO 3 BIACYTHICTIO MPO(UIAKTUKH Ta
114 nopiBHSIHO 3 MPOPIIAKTUKOIO MpenapaTaMy IIYHTYIOUoi Aii, TOxl SIK
orpumani QALY cranoBunu 0,91 1 0,20 mopiBHSHO 3 BIJCYTHICTIO
npopUIAKTUKY  Ta NOpoQUIAKTUKOI NpenapaTamMM IIYHTYyo4oi il

56 https://bipold.aotm.gov.pl/index.php/zlecenia-mz-2019/908-materialy-2019/6148-141-2019-zlc
Shttps://www.zorginstituutnederland.nl/publicaties/publicatie/2020/09/04/weesgeneesmiddelenarrangement-emicuzimab-hemlibra-bij-de-indicatie-
ernstige-hemofilie-a-met-en-zonder-remmers-tegen-factor-viii

38 https://icer.org/wp-content/uploads/2020/10/ICER _Hemophilia_Final_Evidence_Report_041618.pdf
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BimmoBigHO. Jlns mamieHTiB BikoM 10 12 pOKiB O4YiKyBaHE 3HIKEHHS
KUTBKOCTI KPOBOTEY MPOTIATOM KUTTS cTaHoBWiIOo 1091 mopiBHSHO 3
BIACYTHICTIO mpodimakTuk Ta 217 TOPIBHAHO 3 NPOQIIAKTUKOIO
npenaparamMu IIyHTY0UO1 Jii 3 BiamoBigHuM 30utbmenasM QALY na 2,39
10,38.

JlonaTkoBl BUTpAaTH MPOTSITOM YCBOTO OKUTTS Ha MPO(UIAKTUKY
eminuzymabom O0yu mpubimu3Ho Ha 8,9 MinbiioHa nonapis (365,24 MitH rpH)
HIDKYUMHU TIOPIBHSHO 3 BiJCYTHICTIO TpodiakTUku Ta Ha 71 MinbiioH
nonapiB (2,9 MIpa TpH) HIWKYMMH TOPIBHAHO 3 NPOQIIAKTUKOIO
npenaparamMu IIyHTYO401 Al 1y1s narieHTiB BikoM 12 pokiB 1 ctapme. s
MAIi€HTIB BIKOM 110 12 pOKiB JOAAaTKOBI BUTPATH Ha EMIIIU3yMad MPOTATOM
*KuUTTs Oynu Ha 10 minbitoniB gonapiB CILA (410,38 MaH TpH) HIDKYUMH
MOPIBHSHO 3 BIJCYTHICTIO MpOQiTaKTUKU Ta Ha 78,5 MiNbHOHIB A0NapiB
CIIA (3,22 muipa TpH) HIDKYUMH Uil eMilizymMaly MOpIBHSHO 13
po¢ITAKTUKOIO TpenapaTaMy IIyHTYIOYOT Jii.

PozpaxoBanuit nokazuuk ICER nns 6a3o0Boro cienapito uig eMinizymady
(K TOPIBHAHO 13 BIJCYTHICTIO MPOQITAKTHKH, TaK 1 MOPIBHIHO 3
po(iaKTUKOIO MpernapaTaMy MIYHTYIOYOT /1i1) € BiI’€MHHMM, 1110 BKa3ye Ha
Te, MO eMIiNnu3yMad, SK OYIKYEThCS, 3a0UIQJIUTh KOMITH Ta 301IBIIATH
kinbkicTh QALY 3a paxyHOK 3MEHIICHHSI KUTbKOCTI KpoBOTeY (0e3 BILTUBY
Ha OTPUMaHI POKHU KHTTSA, OCKUIbKH BUKOPHUCTAHO TPHUITYIIECHHS PO
OJIHAKOBY CMEPTHICTH ISl KOXKHOTO TpernapaTy MOpIBHSIHHS B 0a30BOMY
crieHapii).

*0J15 NOpI6HIOBAHOCII 6APMOCMI 8 2DH BKA3AHI 8 NEPEPAXYHKY 8I0N08IOHO 00 oghiyitinoeo kypcy HBY
cmanom na 07.08.2024%°

5) nmani moa0 KOpeKTHOCTI iH(popmalii Mpo HasiBHICTL a00 BiACYTHICTH
€KOHOMIYHHUX Ta KJIIHIYHHMX IepeBar 3aCTOCYBAHHS JiKAPCHKOI0 3ac00y NOPiBHAHO
3 IHIIUM JIIKAPCBKUM 3ac000M a00 iHIIOKW MEIUYHOI TeXHOoJoriew (ado ix
BIJICYTHOCTI), Ha/1aHi 3asiIBHUKOM

Bignosigno no m.7 Ilopsinky nepskaBHa OMT 3a ckOpoYeHOIO MPOLETYPOIO HE
nepeadavyae MPOBEJCHHS €KCIEPTU3U MOJAAHUX 3asBHUKOM 3asBH 1 JOChE, Ha MiACTaBI
AKUX MOKHA 3pOOUTH BUCHOBOK PO KOPEKTHICTh HaZaHO1 1HPpopMallii.

4. PekomMeHnaauii 11010 BKJIKYEHHS (BUKJIKYEHHS) JIKAPCHKOro 3aco0y 10 (3)
HaunioHanbHOro mepesiky OCHOBHHX JIIKAPCHKHX 3ac00iB Ta (200) HOMEHKJIATYP
(mepeJiikiB, CHHUCKIB, PeECTPiB), 10 3aKYNOBYHTbCH 32 KOWITH [IePKABHOIO
OI0/KeTy VIt BUKOHAHHAI NMPOrpaM Ta 3[iliCHeHHS IEeHTPAJIi30BaHUX 3aXO0diB 3
OXOpPOHH 310POB’s, Ta (200) peKOMeHALIl 010 3ACTOCYBAHHS JJIAl LiJIeil OXOPOHHU
310POB’Hl JIIKAPCHKOro 3aco0y, OmiaTta, 3aKymiBjsi 200 BilIKOAYBAHHSI BapTOCTi
SIKOT0 3IiICHIOETHCS 3 METOK BHKOHAHHSI PEriOHAJIbHUX WiJLOBHX NPOrpaMm 3
OXOPOHH 310POB’sl, III0 MOBHICTIO Y4 YaCTKOBO (PiHAHCYIOTHCS 32 PAXYHOK KOIUTIB
MicLeBHX 0I0/KeTIB, Ta (200) pekoMeHAaNil 010 YKJIaJeHHA 200 IPOAOBKEHHS Ail

5 https://bank.gov.ua/ua/markets/exchangerates
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(mpoJioHraiii) 10ropopiB KepoBaHoOro aAoctymy ta (a00) iHmi pexomeHngaunii y pasi
HeOOXITHOCTI yXBaJIeHHSI pillleHb B CHCTEMi 0XOPOHHM 310POB’si

Cranom nHa 22.08.2024 BinmoBigHO 10 3BepHeHHA MO3 Vikpainu (JUCT Bix
24.07.2024 Ne02.1-42/528-596-1CK) yIIOBHOBaXKEHUM OPraHOM OyJIO IPOBENIEHO OILIIHKY
MEMYHOI TEXHOJIOT11 32 CKOPOUEHOIO IPOLIEYPOIO JIIKAPCHKOTO 3ac00y eMiln3ymad asis
PYTHHHOI TPOQIIAKTUKA 3 METOK 3MEHIICHHS YacTOTH €Mi30JliB KPOBOTEY Y MJiTei
MOYMHAIOYH 3 HAPOKEHHSI, XBOpUX Ha reModiito A (Bpomkenuit nedimut VIII dpakropa
3rOpTaHHs KPOBi) 3 yTBOPEHHAM 1HT101TOpiB 10 pakTopa VIII 3 migcTaBu BU3HAYEHOIO Y
niAnyHKT1 7 myHKTY 8 [lopsinky nmpoBeaeHHs Jep>KaBHOI OIIHKK MEAMYHUX TEXHOJOTIMH,
3arBepKeHo1 moctanoBoro KMY Bix 23 rpymnst 2020 p. Ne 1300, a came 3acTocyBaHHS
MIPOIIeTyp JOTOBOPIB KEPOBAHOTO AOCTYIY MO0 JIKAPCHKUX 3ac00iB, sIKi cTaHOM Ha |
munHsa 2022 p. Oynu BKIIIOYEHI IO TEPENIIKIB, 3aTBEPIKEHUX NMOCTaHOBOKO KabiHery
MinictpiB Ykpainu Big 7 6epe3ns 2022 p. Ne216 “Jleski nuTaHHS 3aKYITIBII1 JIIKAPCHKUX
3aco01B, MEIUYHUX BHUPOOIB Ta JOMOMDKHUX 3aco0iB A0 HUXW (OQimiiiHul BICHUK
VYkpainu, 2022 p., Ne 25, ct. 1303).

BianoinHo 1o myHkry 22 ITlopsaky OpOBEIEHHs IEpKaBHOI OLIIHKA MEIUYHUX
TEXHOJIOT1i, 3aTBep pkeHol mocTaHoBoro KMV Bix 23 rpynns 2020 p. Ne 1300, BucHOBOK
YIIOBHOBAXXEHOI'O OpraHy Ma€ peKOMEHAALINHNUN XapaKTep.

Hapasi emizuzymad BrmatoueHumit o Ilepemiky mikapchbKux 3aco0iB, MEIMYHHUX
BUPOOIB Ta JOMOMIKHUX 3aC001IB JI0 HUX, 110 3aKyTOBYIOTHCS Ha BUKOHAHHS BIJIITOBITHUX
yroJ (I0roBOpIB), YKIaACHUX 0CO000, YIIOBHOBAXKCHOIO HA 3/IIMCHEHHS 3aKyIiBENb Y
chepi OXOpPOHH 3J0pPOB’S IS BUKOHAHHS IIporpaM Ta 3AIMCHEHHS IEHTPai30BaHUX
3aX0JIIB 3 OXOPOHHU 3J0pPOB’S, IO 3aTBEp/KeHUI mTocTaHoBOol0 KaGinery MiHicTpiB
Vkpainu Big 7 6epesns 2022 p. Ne 216 s nikyBanus gitei 3 iHriGitopHor GopMoro
remodui Tuny A a6o B (30, 60, 105 Mr) Ta jis JiKyBaHHSI JOPOCIUX MAI[I€HTIB 3
1HT101TOpHOIO PopMoto reModii Tuny A y pexumi npodinaktuku (30, 60, 105, 150 mr).

Cnin BiI3HAUUTH, 1110 po3nopskeHHssM Kabinety MinicTpiB Ykpainu BiJl 28 KBITHS
2021 p. Ne 377-p 6yna cxBanieHa KoHieniiis po3BUTKY CHUCTEMU HaJaHHS MEIUYHOI
JOTIOMOT'H TAIllEHTaM, SIK1 CTPaKJal0Th Ha piaKicHI (opdaHH1) 3axBOproBaHHs, Ha 2021-
2026 poku®!. 3 ypaxyBaHHAM NONOXeHb KOHLENIii PEKOMEHIOBAHO IIPOIOBKHUTH
3a0e3MeveHHs TMAalli€HTIB, $KI CTpaXaaroTh Ha remodinito A ta B cnemudivnum
JTKYBaHHSIM.

3a JaHUMH PEECTPY MEAMKO-TEXHOJOTIYHUX JIOKYMEHTIB 31 CTaHAapTu3allii
MEIUYHOI TOTIOMOTH Hapasl BIACYTHIM yHI(pIKOBaHWN KIIHIYHUNA TMPOTOKON MEIUYHOI
JIOTIOMOTH JIJIs1 JTIKyBaHHSI TeModimii.

B pesynbTaTi aHamizy MiKHApPOJHUX TPETUHHUX JDHKEPENl BCTAHOBJICHO, IO TPHU
JIKyBaHHI MAIlEHTIB 3 TKKOWO QopMoro remodiiiero A Ta 3 iHriditopamu ao FVIII
Oinbllla TIepeBara HaJa€eTbCcs eMilM3ymMady MOPIBHSHO 3 MpenaparaMH LIYHTYIOUOl Jii
(BcecsiTths denepanis remodinii, WFH, 2020; Mennuno-HaykoBa KOHCYJIbTaTHBHA pajia

6 https://zakon.rada.gov.ua/laws/show/216-2022-%D0%BF#Text
! https://zakon.rada.gov.ua/laws/show/377-2021-p#Text
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Hamionansnoro ¢onxy 6opotsbu 3 remoduiiero, 2022). [lpu npuitHATTI pilieHHS IOA0
npo(dITaKTUYHOTO 3aCTOCYBaHHS eMilu3ymMaly, He0OX1JHO BpaXOBYBATH 1HAUBIAYaTbHY
CUTYyallill0 TalieHTa (HANMpUKIaJ, TMali€eHTH 13 cTiiikuMu iHriOiTopamMun a0 FVIII,
BEHO3HUHU A0CTyIl, eHOTUI KpoBoTeul) Ta (aktopu pusuky (HiMmerbko-aBcTpifichko-
MIBEHIIAPChKE TOBAPUCTBO JIOCHIIKEHb TpomMOo3y Ta remocrtaszy, 2020). Ilepm Hix
3MIHIOBAaTH CXEMY JIIKYBaHHS, CJIiJI 3BE€pHYTH yBary Ha CIIOCIO XKHUTTS, OCOOJIMBO IIIO
CTOCYEThCSl PIBHA AKTHUBHOCTI TAalliEHTa; eMilu3ymMad Moke OyTH 3alporoOHOBaHUMN
nali€eHTaM BIKOM >2 pOKiB 3 reMoumiero A TSKKOTO CTYIEHIO SK allbTepHAaTHBA
npodinakruaHomy BeneHHio FVIIL; qist niteit BikoMm <2 poku 3 TSHXKKOIO TemModifiero A 3
iriditopamu 1o FVIII, tak 1 6e3 HUX, peKOMEHAYEThCsI OyTH 00EpEKHUM TIPHU PO3TIISAIL
eminu3ymaOly y i BikoBiit rpyti (bputanceke ToBapuctBo 3 remarosorii, 2020). Cix
YHUKATH 3aCTOCYBaHHS aHTHIHTIOITOPHOIO KOATYyJISIHTHOTO KOMIUIEKCY JUJIsl JIIKYBaHHS
€ni30[ly KpOBOTE€Yl Yy TMAI€HTIB, SKI OTPUMYIOTh HNPO(DIIAKTHUKY €MIiIU3yMadoM.
PexomOinanTauii FVIla mae OyTh nepmuM BapiaHTOM JIIKYBaHHS €I130]11B TOCTPUX
KkpoBoTeu (MeanyHo-HayKoBa KOHCY/IbTaTUBHA pajia HaiionansHOTO hoHAY O0pOTHOU 3
remodiniero, 2022; Llentp remodimi BennkoOpuranii, 2018).

YIOBHOBaKEHUM OpPraHoM He Oysio 3HalJ€HO BTOPUHHHUX JIKEpEN Ta MNPSMHUX
MOPIBHSUTBHUX KJIIHIYHUX JOCTIPKEHb MIOJI0 KIIHIYHOI €(PEeKTUBHOCTI Ta Oe€3IeKH
eMiln3yMaly y MOPIBHIHHI 3 AaHTHIHT10ITOPHUM KOAryJISTHTHUM KOMIUIEKCOM Y JIITEH 3
iHri0iTOpHOIO (popMoto remodutii A st TpoPUIAKTUKA BUHUKHEHHS KpPOBOTEY.
BpaxoByroun, mo remoduis € opHaHHUM T€HETUYHUM 3aXBOPIOBAHHIM Ta JUTAYY
HOMYyJIALI0, Kepytounch HacTaHOBOO 3 AepKaBHOI OI[IHKM MEAMYHUX TEXHOJOTIN s
JiKapCchKUX 3aco0iB, 3aTBepakeHor0 HakazoM MO3 Bix 29.03.2021 Ne 593 (B penakiiii
Haka3zy MO3 Bix 06.10.2023 Ne 1741) ynnoBHOBa>K€HUM OpPraHoM OyB PO3IISIHYTUN BEChH
CIIEKTp BIIKpUTOI 1H(OpMAIIiil OAO0 KITHIYHUX JOCTIKEHb, TOOTO 1HIII JI0Ka30B1 JaHi,
mo He BianoBiganu PICO Ta kpurepisMm BKIIOYEHHS. J[0JaTKOBO YHNOBHOBa)KEHUM
OpraHoM OyJI0 PO3TJSIHYTO NPOPIIaAKTUKY KPOBOTEY €MIIM3yMaOOM TMOPIBHSIHO 3
BIJICYTHICTh MPOQIUIAKTUKU KpPOBOTEY y AITEH 3 reModuiiero TUIy A 3 yTBOPEHHSIM
1Hr101TOpIB 10 Pakropa VIII.

3a pe3yabTraTaMu MITPYHOBOTO aHaNi3y TMAalll€HTIB 3 1HTIOITOPHOIO (HOPMOIO
remodinii A y nocmimkenni HAVEN 1 (Oldenburg et al., 2017), sxi oTpumyBanu 10
BKJIFOUEHHS Yy JIOCHIJDKEHHS €II30JIMYHE JIKyBaHHS 3aco0aMH IMyHTYROYOi Adii
BCTAHOBJICHO, IO TPU npogirakmuyi emiyuzymadbom (n=2) crocTepirajach 3HAYHO
MEHIIA KIJTbKICTh MTPOJIIKOBAHUX €IT130/1iB KPOBOTEU HIK Y MAIEHTIB, K1 He Ompumysaiu
npoghinaxmuxu emiyuzymadom (nikyBanas “Ha Bumory” n=4) — 0,4 vs 10,9 BianoBigHo,
RR 0,04, 95% CI (0,005 - 0,314). Bapro 3a3HauuTH, 110 OOMEKEHHSM JaHOTO
HiArpynoBOro aHAJI3Y € AyXe HeBeJIuKa BUOipKa maiieHTiB (n=6).

3a pe3ysbTaTaMy IHTPAIHAUBIAYaJIBLHOTO MOPIBHAHHS Y 24 YYaCHHKIB piduHa 4acTOTa
MPOJIIKOBAHUX KPOBOTEY OyJjia 3HAYHO HIDKUYOK TpPHU MPOoQIIaKTUIN eMilu3ymMadoM B
nocmimkerHi HAVEN 1 (ABR 3,3; 95% CI 1,3 - 8,1), aix npu npodinaktuii BPA mia
yac iX ydacTti y HeiHTepBeHUiiHoMy gociimkeHHl (ABR 15,7; 95% CI 11,1 - 22,3), mo
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CTaHOBUTH Pi3HUIO B 79% (P<0,001) Ta Moxe CBIAUATH MPO MepeBaru Jisl Malie€HTIiB
npu TepeBeleHHl 3 pexxuMmy mnpodinaktuku BPA Ha mpodinakTtuky eminmu3zymaOoM.
OpHak 1aHui aHaATI3 IPEACTABICHO AJIS 3aralbHOI MOMYJISIIIT JOCTIKEHHS (I0pOCi Ta
HIATITKA >12 poKiB).

Heo0xinHo 3BepHYTH yBary, mo B pamkax pociimkennss HAVEN 1 npeacrasieni
00’ennani nani no BPA, e po3nuistoun Ha 3actocyBanHs okpemo rFVII ta AKK.

3a pe3yibpTaTaMu 1HTpaIHAUBIYaTbHOTO MOPIBHSAHHA y 15 nanienTiB (13 namieHTiB
OTPUMYBAJIU aHTUIHTIOITOPHUN KOATYJISHTHUM KOMIUIEKC, 2 — pekomOinanTHui FVIIa B
HeinTepBeHuiHoMy nociikenai NCT02476942) 3 inriditopHoro hopmoro reMmodiii A
BiKOM Bif 2 10 12 pokiB piuHa YacTOTa MPOJIKOBAHUX KPOBOTEY Oylia 3HAYHO HUKYOIO
npu npodinakruil eminuzymadbom B gocaimkenai HAVEN 2 (Young et al., 2019): ABR
0,3 (95% CI 0,12-0,56), nix npu npodpimaktuii BPA mix wac ix ywacti y
HeiHTepBeHUiitHoMy nociimkerHi: ABR 21,1 (95% CI 15,99-27,82), 1m0 CBIIYUTH PO
3HUKEHHS PU3UKY KPOBOTEY IMPHU 3aCTOCYyBaHHI eMminuzymady Ha 99% (95% CI, 97,4-
99.,4).

3a JaHUMU aHaji3y pe3yNbTaTiB y NalI€HTIB BIKOM <12 pokiB, 10 Opaiu y4acTh y
rJ100abHOMY 0araToreHTPOBOMY IPOCIEKTUBHOMY HEIHTEPBEHIIIHHOMY JOCIIIKEHH]
(NCT02476942%%) piuna 4yacToTa KpoOBOTEY IPH EII30JMYHOMY IIKyBaHHI 3aco0amMu
HIYHTYIOYO1 Jii (JikyBaHHsS “Ha BUMOTY ) craHoBuia 19,4 (95% CI 13,2-28,4). B Toii xe
gac, JIaHi I0JI0 KIJIBKOCT1 KPOBOTEY, SIKI BUHMKAIOTh Y JIiTe <12 poKiB 3 1HT10ITOPHOIO
dopmoro remodinii A TpU 3aCTOCYBaHHI eMilM3ymMaldy B PEXUMI MPOQPIIAKTUKH
MOPIBHSHO 3 JIIKYBaHHSIM ““‘Ha BUMOTY” BIJICYTHI.

Ananiz npo¢umo Oe3nexku npoBeaeHo 3a gaHumu gociaipkeHHs HAVEN 2) mo
BKJIFOYAJIO BChOTo 88 marieHTiB (rpyna A n=68, rpyna B n=10, rpyna C n = 10) BikoM 10
12 poxkiB (mpu OMY 32 MEBHUX YMOB OYJIO BKJIFOUEHO 3 Malli€eHTa BIKOM cTapiue 12
pokiB). Haluactimmumu [P Oynu Hazodapunrit, mo BuHUK y 33 narieHTiB (37,5 %) 1
MicLeBl peakiii y micui 11’ ekuii — 27 yyacHukiB (30,7 %); yci BoHU OyJid HeCepHO3HUMU
Ta He TmnoTpedyBanu JikyBaHHS. JKOJEH MAaIlleHT HE MPUIHUHUB 3aCTOCYBaHHS
eMinu3yMaly depes peakiuli B Micul 1H ekiii. 3 21 cepito3Hoi mOOIYHOT peakIlii, Mpo SIKy
MOBIIOMJISITIOCS, JOCIIIIHAK OIIIHMB JIUIIE OAHY (BUHUKHEHHS aHTHUTLI JO JIIKApChKOTO
3aco0y 3 HEUTPasi3ylIouuM MOTEHINAIIOM ), SIK TIOB’sI3aHY 13 3aCTOCYBAaHHSIM eMiln3yMaoy.
[Tpo Bumagku TpomOOeMOOIii, BUMIAKH TPOMOOTHYHOI MIKPOAHTiONaTii Y JIeTaJbHI
BUIAJKH HE IMOBIIOMIISUIOCh. OAMH Mali€HT MPHUIHAHUB JIIKYBaHHS eMIIU3ymMaboM
yepe3 nosiBy aHTUTLT A0 JI3 3 HelTpasizytouuM NOTEHIATIOM 1 MOAANIbIY HEJOCTATHIO
e(DEeKTHUBHICTb.

BignmoBimHo 10 TPOBEACHOIO aHai3y BIUIMBY Ha ITIOKa3HUKH OIOJDKETY
BCTAHOBJICHO, 1110 BUKOPUCTAHHS eMIIM3yMaly sl PyTUHHOT MPO(ITAKTUKHA 3 METOIO
3ano0iranHs a00 3MEHIIIEHHS YaCTOTH €MM130/11B KPOBOTEY Y JIITEH, XBOPUX HA TeMO]LITiF0

©2Oldenburg J, Shima M, Kruse-Jarres R, Santagostino E, Mahlangu J, Lehle M, Selak Bienz N, Chebon S, Asikanius E, Trask P, Mancuso ME, Jiménez-
Yuste V, von Mackensen S, Levy GG. Outcomes in children with hemophilia A with inhibitors: Results from a noninterventional study. Pediatr Blood
Cancer. 2020 Oct;67(10):e28474. doi: 10.1002/pbc.28474.
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A (Bpomxenuit nedimur VIII dakropa 3ropraHHs KpoBi) 3 YTBOPEHHSIM 1HT10ITOPIB 70
¢akrtopa VIII, mnpu3BoAuTH [0 3a0IIAKEHb MOPIBHSIHO 13 TPOQIIaAKTHKOIO
aHTUIHT101TOPHUM KOAryJISTHTHUM KOMIUIEKCOM, a TaKOXK MOPIBHSIHO 13 JIIKYBaHHSIM “Ha
BUMOTY”’ TTOMIPHHX Ta TSXKKUX KPOBOTEUY aHTUIHTI01TOPHUM KOAryJISTHTHUM KOMIUIEKCOM
3 ypaxyBaHHSIM NPUITYUICHHS, 1110 BOHU BUHUKATUMYTh MPOTATOM POKY 3 OJHAKOBOIO
4acTOTOI0. 3a pe3yJibTaTaMM aHajli3y BCTAHOBJIEHO, 10 BIJIUB HA OIOKET eMilu3yMaly
s mikyBanHs 103 martienTiB Ha 1 pik craHoBuTh 168 454 440,00 rpu (170 081 325,00
IPH 3 ypaxyBaHHSIM BHUTpAaT Ha JIKyBaHHS KpOBOTEY, IO BUHUKAIOTh Ha (HOHI
npodiIakTHKK) 1 € BelMKUM (riepeBuiiye 100 MITH rpH), ajie MEHIITUM 32 PEKOMEHIOBaHE
MOPOTrOBE 3HAYEHHS CTYIMEHs (PIHAHCOBOI JTIOCTYMHOCTI, IO CTAHOBUTH 176 MIIH TpH,
BIJIMOBITHO 70 PEKOMEHJIOBAHOI IITKAJIW OI[IHKA BIUIMBY Ha OMO/DKET B YKpaiHi Ha
M1JICTaBl JaHUX JIEP>KaBHUX BUTPAT Ha JiKapchKi 3acoou y 2021 porii.

[{ina eminu3yma0y 3a pe3ysibTaraMu Topris, nposeaeHux A1 «Meaununi 3akymniBii
VYkpainm» ctanoMm Ha rpynaenb 2023 poky, mo ctaHoBUTh 649,00 rpH/mMr, € HUXKYOIO 32
LIHUA JTOCHIJKYBAaHUX KpaiH y TPUBHEBOMY €KBiBaJIeHTI. BinnmosinHo o peectpy OBIL]
I[1Ha eMinu3ymaly, o 3ajaexinapopana HakazoM MO3 Big 25.02.2019 Ne470, ctaHOBUTH
2 096,47 rpu/mr. llina eminuzymaly 3 peecTpy ONTOBO-BIAMYCKHHUX IIH B YKpaiHi €
HUKYOI0 32 I[IHU JOCTIPKYBAaHUX KpaiH y TPUBHEBOMY €KBIBAJICHTI.

3Bepraemo yBary, 1o aep:;kaBHa OMT 3a ckopoueHoro MpoLEeayporo He nependadae
npoBesieHHs (apMaKOEKOHOMIYHOTO aHai3y 1 BACHOBOK Ma€ MEBHI OOMEKEHHs, a came
BIJICYTHI pe3yJbTaTH PO3PAXOBAHOTO I1HKPEMEHTAJIBLHOTO TOKa3HHKA €(EeKTUBHOCTI
ButpaT [CER (sK1110 1OIILITBHO).

Takum unHOM, 3a pe3yibTaTamu AepxkaBHOI OMT 3a CKOpOUYEHOI MPOUETYPOIO
BIANOBIIHO 110 3BepHeHHS MO3 VikpaiHu 100 3aCTOCYBAaHHS MPOLEAYyp AOTOBOPIB
KEPOBAHOTO JIOCTYNY 00 JIIKAPCHKOTO 3ac00y emilu3ymal, sKui cTaHOM Ha | JumHs
2022 p. OyB BKJIIOYEHUH 10 MEPENiKiB, 3aTBEPAKEHUX NocTaHOBOK KabineTty MiHicTpiB
VYkpainu Big 7 Oepe3nst 2022 p. Ne216 “Jlesiki muTaHHS 3aKyIIBII1 JIIKAPCHKUX 3aC001B,
MEJIUYHUX BUPOOIB Ta TOMOMIKHUX 3aCO0IB O HUX' BCTAaHOBJICHO:

- HasBHICTh PEKOMEHJIALIA MIXXHAPOJHUX TPETUHHUX JHKEPEN 100 3aCTOCYBAHHS
eMilu3ymMaly B pexuMi NpodIIaKTUKH IS JIIKYBaHHS TMAII€HTIB 3 1HT10ITOPHOIO
dopomoro remodimi A (BcecBiTHs denepamis remodinii, WFH, 2020; Menuuno-
HayKOBa KOHCYJbTaTHBHA paja HarionansHoro Goumy 60potsdu 3 remodimiero, 2022,
Bbputancbke ToBapuctBo 3 remarosiorii, 2020, Llentp remodinii Benukooputanii, 2018);

- IaH1 TOPIBHSJILHOT KITIHIYHOT €()eKTUBHOCTI: TIPSIMI Ta HETIPSMI TOPIBHSUIBbHI TaHi
KJIIHIYHO1 €()eKTUBHOCTI NPOPUIAKTHKH eMilu3yMadoM Ta npodilakTHKH 3ac00aMu
IIYHTYW4YOI Aii y aiteil 3 iHriOiTopHOIO (opmoro remoduaii A BiJICYTHI; HasBHI
pe3yibTaTH IHTPAIHIUBIIYAIbHOTO MOPIBHSAHHA y MAII€HTIB BIKOM Bia 2 10 12 pokiB
(mocmimxennss HAVEN 2) ta y namieHTiB BikoM crapiie 12 pokiB, B TOMY YHCIHI
nopocnux (nocmipkenass HAVEN 1), o cBiiuath npo 3HaYHEe 3HUKEHHSI PIYHOT YaCTOTH
MPOJIIKOBAaHUX €Mi30/iB KPOBOTEU MpU NpodiuakTuill eminuzymadoMm Ha 99% ta 79%
BIJIMOBIHO. 3a Pe3yJIbTaTaMH MOPIBHSIBHOI KIIIHIYHOI €(PEKTUBHOCTI MPOPIIaAKTHKH
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eMilgu3ymMadoMm 3 JIIKYyBaAaHHAM “Ha BUMOrY” 3aco0amMM LIYHTYIOYOI Ail y aiTeil 3
1HT10iTOpHOIO (hopMOtO remodimii A BikoM Bif 12 10 18 pokiB BCTAaHOBIEHO 3HAYHO
HUKYY YacTOTY MPOJIKOBAHUX €Mi30/1iB KPOBOTEY MPH MPODIIAKTUII eMIIH3yMadoMm,
OJIHAaK OOMEXCHHSIM JaHOTO aHali3y € HeBeJMKa BUOIpKa MAalllEHTIB MiATPYIOBOTO
ananizy gocnipkeHHss HAVEN 1 (n=6), a pe3ynbTaTu y NalieHTiB BiIKoM Bij 2 g0 12
POKIB JIJIS TAaHOT'O TIOPIBHSHHS BIJICYTHI;

- Oe3neyYHICTh: HaWYacCTIII MOOIYHI peakilii OyIu HeCEpHO3HUMHU Ta He MOTpeOyBaIu
nikyBaHHs (Hazodapunrit 37,5 % 1 micueBi peakuii y micui 10 ekuii 30,7 %); xolieH
NaIleHT He MPUIMHUB 3aCTOCYBAaHHA eMiln3yMaly dyepe3 peakiiii B micii i1 ekiii. 3 21
cepito3Hoi MoOIYHOT peakilii, TOCTITHUK OI[IHWB JINIIE OAHY (BUHUKHECHHS aHTHUTLI JO
JTKApChKOTO 3ac00y 3 HEUTPaTi3yIOUuM MOTEHIIIAJIOM), SIK TIOB’SI3aHYy 13 3aCTOCYBaHHSIM
eMinu3ymaly; Mpo BUIMAIKK TPOMOOEMOOJii, BUNAJAKK TPOMOOTHYHOI MIKpOAHTionarii
Yy JIeTaIbHI BHUMNAJKH HE TOBIJOMIISIIOCH; OJWH TMALI€HT MPUIMHUB JiKYBaHHS
eMIIKU3yMa0oM yepe3 MosABY aHTUTLI A0 JI3 3 HeHTpali3yrourM MOTEHIIaI0M 1 TOAAIBIITY
HenocTaTHIO eekTuBHICTD (HociimkenHss HAVEN 2);

- AKICTh JIOKQ30BUX JAaHUX (MIPUIHSATHA METOJIOJIOT1UHA SIKICTh);

- BUKOPUCTAaHHA €eMIilM3ymMady NpPU3BOAUTH [0 3a0IIa/)KEHb MOPIBHSIHO 13
MPOQUIAKTUKOI aHTUIHTIOITOPHUM KOAryJISIHTHUM KOMIUIEKCOM Ta JIKYBaHHSM ‘“‘Ha
BUMOTY’ aQHTHUIHTIOITOPHUM KOAryJIsTHTHUM KOMJIEKCOM TIOMIPHHUX Ta TSKKHX
KPOBOT€Y 3 ypaXyBaHHSIM TMPUNYIIEHHSA, 10 TMOMIPHI Ta TDKKI KPOBOTEYl
BUHUKATUMYTh IMPOTATOM POKY 3 OJHAKOBOIO YAaCTOTOIO; MPOTE 3a pe3yJibTaTaMu
aHaJli3y BIUIMBY Ha MOKa3HUKHU OIO/DKETY BCTAHOBIJIEHO, 110 BIUIMB €MilM3yMaly Ha
MOKA3HHUKHU OFOKETY Y YaCTHUHI 3aKYMIBII1 JIIKAPCHKUX 3aC00IB € BETUKUM (TIEPEBUIILYE
100 mMaH rpH); OOMEXKEHHSM aHali3y € BIJACYTHICTh MOPIBHSUIBHUX JaHHUX 100
KUTBKOCTI KpoBOTeY y AiTel 710 12 pokiB, gKki MOTpeOyBaTUMYTh JIIKyBaHHS ‘‘Ha
BUMOTY’ ~ QHTHUIHTIOITODHUM  KOAryJIsIHTHUM  KOMIUIEKCOM, Ta HEMOXJIHUBICTb
CIPOTHO3YyBaTH KUIBKICTh Ta TSXKKICTh KPOBOTEY, 110 BUHUKATUMYTh y HITEH y
peanbHIN KIIHIYHINA OpakTUll B YKpaiHi;

- IPIOPUTETHICTh AOCTIIX)KYBAaHOTO 3aXBOPIOBAHHS (BIAMOBIAHO A0 Hakazy MO3
VYkpainu Bi7 07.10.2022 Ne 1832 “I1po 3aTBepaKEeHHS IPIOPUTETHUX HATIPSIMIB PO3BUTKY
chepu oxoponu 3mopoB's Ha 2023 - 2025 poku” remodimiss A He BKIHOYEHA M0
npioputeTHux HanpsmiB. Hakazom MO3 Vkpainu Big 27.10.2014 Ne778 remodinio A
BimHeceHo a0 “Ilepeniky piakicHux (opdaHHUX) 3aXBOPIOBaHb, IO MPU3BOJATH [0
CKOPOYEHHSI TPHUBAJIOCTI >KUTTS XBOPHX a00 iX IHBamMAM3aIii Ta IS SIKAX 1CHYIOTh
BU3HAHI METOAM JIIKyBaHHS; 3a0e3MeueHHsl JOCTYMy Mall€HTIB, SKI CTpaXJaloTh Ha
piakicHi (opdaHHI) 3aXBOPIOBaHHA, NI0 JIKAPCHKUX 3ac001B, MEIWYHUX BUPOOIB Ta
OPOJYKTIB CIELIaJIbHOIO JIIKYBAJIBHOTO XapuyBaHHs € OAHI€I0 13 ckianoBux “Tlimany
3axX0/I1B 110710 peantizaiii KoHieniii po3BUTKY CUCTEMHU HaJlaHHS MEIUYHO1 JOTIOMOTH
namieHTaM, siki CTpaXKaaroTh Ha piakicHi (opdanHi) 3axBoproBanHs, Ha 2021-2026 poku™
(cxBasieHo 3rigHo 3 po3nopsakeHHsaM Kabinety MinicTpiB Ykpainu Bia 28 kBiTHs 2021
p. Ne 377-p);
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- €MiAeMIOJIOTIYHI MOKAa3HUKHM IMOJI0 3aXBOPIOBAaHHS (32 JaHUMH, HaJaHUMH Yy
nonatky no nmucta MO3 Ykpainu Big 24.07.2024 Ne(02.1-42/528-596-1CK KUTBKICTh TITEH
3 1HT10iTOpHOIO (hopMOIO remModiii TUIy A, SKMM MPU3HAYEHO eMilM3yMal, CTAHOBUTH
103 marienTy;

- TEHEpUYHI JIIKapChKi 3ac00M Ha PUHKY Y KpaiHU BIJICYTHI.

BpaxoByroun Te, mo mniactaBoro i npoBeneHHs OMT 3a  ckopoueHoro
MPOLEAYPOIO € 3acCTOCYBaHHS MPOIEAYyp AOTOBOPIB KEPOBAHOTO JOCTYIY IIOJO
JIKapChKUX 3aco0iB, siki ctaHoM Ha 1 jumua 2022 p. Oynu BKIIOYEHI 70 MEPEeiKiB,
3aTBepKeHUX moctaHoBoio Kabinery MinicTpiB Ykpainu Bix 7 6epesns 2022 poky
Ne216 “/leski muTaHHS 3aKyMmiBiIi JIKAPCBKUX 3ac00iB, MEIWYHUX BHUPOOIB Ta
JOTOMDKHHX 3aC001B 10 HUX, @ TAKOXK HEBU3HAYCHICTh JIAHUX MOPIBHSIBHOI KIIIHIYHOT
e(eKTUBHOCTI, a caMe:

- HAsBHICTh TOPIBHSUIBHUX JAHMX IMOJO KIIHIYHOI €(PEeKTUBHOCTI MPOQIIaKTUKH
eMIIM3yMadoM Ta JIIKyBaHHS “‘Ha BUMOTY  3ac00aMM IIYHTYIOUOi A1l JUIIE y MaI[l€HTIB
BiKOM Bij 12 10 18 pokiB, 110 € OOMEKEHUMH Yy 3B’SI3KY 3 IMIATYIIOBUM aHaJ130M Majioi
BUOIPKH TAIlIE€HTIB;

- BIJICYTHICTb MOPIBHSUTBHUX JIAHUX (K IIEPBUHHUX TaK 1 BTOPUHHUX JHKEPEN) 1010
KJIIHIYHOT €()EeKTUBHOCTI Ta 0e3MeKH MPOQUIAKTUYHOTO 3aCTOCYBAHHS eMilM3yMaly Ta
MPOQUIAKTUKHA aHTUIHT10ITOPHUM KOATYJISITHTHUM KOMIUIEKCOM;

- BIACYTHICTh JaHUX N[00 KJIHIYHOI €(EeKTUBHOCTI eMilu3yMaldy y miTed 3
1HT101TOpHOIO (hopMOr0 reMod1Iii A BIKOM JI0 2 POKIB;

Ta BEJIMKUI BILUIMB eMIM3yMa0y Ha OKa3HUKHU OrojkeTy (nepesuiye 100 MiTH rpH)
PEKOMEH/IOBAHO 3aCTOCYBAaHHsS TMPOIEAypU JOTOBOPIB KEPOBAHOTO TOCTYIY [0
JIKapChKOro 3aco0y eminu3ymMad 3a TMOKa3aHHSIM PYTHHHOI MPO(DUIAKTUKU 3 METOIO
3ano0iranHs a00 3MEHIIIEHHS YaCTOTH €IMi30/11B KPOBOTEY Y JIITEH, XBOPUX HA TeMO]LITII0
A (Bpomxenuit gediuut VIII pakropa 3ropTaHHs KpoBi) 3 yTBOPEHHAM 1HTIOITOPIB 10
dakropa VIII 3 MmeToro HaKOMMYEHHSI JJOKa3iB MPO e(HEKTUBHICTD JIIKAPCHKOTO 3aC00y y
MAIIEHTIB JUTSYOTO BIKY 32 PE3YJIbTaTaMH MOJAIBIIION0 MOHITOPUHTY.

5. Indgopmanis 00 CTPOKY il BHCHOBKY YIIOBHOBAaK€HOI'0 OPraHy:

Bianosinno no mn. 21 Ilopsaky BHUCHOBOK YHNOBHOBaXXEHOTO OpraHy CTOCOBHO
BIIMOBITHOT MEIMYHOI TEXHOJIOT11 BBAXKAETHCSI YUHHUM JO MOMEHTY MPOBEJACHHS HOBOI
Jep>KaBHOI OI[IHKU MEIUYHOT TEXHOJIOTTi.
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