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Bucuosok
YIIOBHOBAKEHOI'0 OPraHy 3 AePsKABHOI OLIHKU MeJIMYHUX TEXHOJIOTIH 32 CKOPOYEeHOI0
npoueayporo (eminuzymao)

epatcasna oyinka meOUyHUX MexHoI021l 3a CKOPOUEHOI0 npoyedyporto 3a 36eprenuam MO3 Yipainu
NPOBEOeHA YNOBHOBANCEHUM OP2AHOM 3 OEPIUCABHOI OYIHKU MEeOUYHUX MEXHO02I 8I0N0BIOHO 00
sumoe Ilopaoky npoeedenHs O0epicasHOi OYIHKU MeOUYHUX MEXHONO02I, 3ameepONCeHUM
nocmanogorw KMY Ykpainu 6io 23.12.2020 p. Nel300 ma cknadaemvcs 3 ananizy nopieHANbHOL
epexmuenocmi (pe3y1bmamusHocmi), be3neku ma enaugy Ha 6100icem NiKapcbKo2o 3acody Ha OCHOBI
Ooanux 3 8iokpumux odcepen ingopmayii. Bucnosox ynoenoeaiceHo2o opeany 3 0epicasHoi OYiHKu
MEOUUHUX MEeXHONO02IU 3a CKOPOUeHOI0 NPoyedypol0 MAe peKomeHoayitiHul xapakmep. /ani nadani y
BUCHOBKY AKMYANbHI CMAHOM HA 0amy 1020 Ni020MO6KU.

1. Indopmanis npo AaTy nNpoBeleHHS JIeP:KABHOI OUIHKM MeIMYHUX TeXHOJOTIi
3asIBJICHOT 0 JIikapcbkoro 3acody: 06.10.2021.

2. Indopmanis npo 3asBaeHHI JiKapCbLKU 3aci0

1) naiimenyBaHHs (mpi3Buule, iM’fl, M0 0aThbKOBi) 3asiBHHKa Ta Ha3Ba BHPOOHUKA
JIKapCbKOro 3aco0y:

Cranom Ha 06.10.2021 p. B JlepskaBHOMY peecTpi IiKapchbKUX 3aco0iB:!

'EMJIIBPA®, po3uun ans i1 ekiit mo 30 mr/1 mut; mo 1 mut (30 mr) y dmakoHni, mo 1 prnakony
B KapTOHHINA KOpOOI];

'EMJIIBPA®, po3uns s iH ek mo 150 mr/1 mu; mo 0,4 M (60 mr); mo 0,7 mit (105 mr); o
1 M (150 mr) y dnaxoni, o 1 ¢paakoHy y KapTOHHIH KOPOOII.

Bupobuuk - ®.Xodpdpmanu-JIs Pomr Jltn (BunmpoOyBaHHS KOHTPOJIIO SKOCTi, BTOPHUHHE
naKyBaHHS, BUITYCK cepii), [lIBeimapis Pomr [iarnoctake ['M6X (BUnmpoOyBaHHS KOHTPOJIIO SIKOCT1),
Himeuunna, Yyrait ®apma anydexrypunr Ko, JIta (BupoOHHMIITBO HeposdacoBaHOT MpOIyKIIii,
NEepPBUHHE NaKyBaHHS, BUIIPOOYBaHHS KOHTPOJIO AKOCT1), AnoHis, Pomr @apma AT (BunpoOyBaHHs
KoHTpomto sikocTi), Himeuunna, Camcynr bioJlomkukce Ko, JItn (BupoOHUIITBO Hepo3hacoBaHOi
MPOYKIIii, IEpBUHHE MaKyBaHHA, BUIIPOOYBaHHS KOHTPOJIIO sSIKOCT1), Pecriy6ika Kopes;

3asBHuK - . Xohdmann-Jls Pom JIta, [senapis.

! http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlist?opendocument&sklad=%E4%E8%E C%E5%F2%E8%EB%F4%F3%ECY%E0%F0%EQ%F2
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Hepxasaa OMT npoBoauiack 3a CKOpOUYEHOIO MPOLEeTyporo 3a 3BepHeHHAM MO3 Ykpainu.

2) TOproBe/ibHA HAa3Ba JIKAPCHKOrO0 3ac00y:

'EMJIIBPA®.

3) Mi’kHApOIHA HeNIaTeHTOBAaHA Ha3Ba 200 CHHOHIMiYHe HalilMeHYBaHHS:

Eminmzyma6 / Emicizumab.

4) ckaax JiKapcbKOro 3acody (ir04i Ta 10NOMIKHI pe4OBUHM):

1 ¢nakon mictuth 30 mr/l mm a6o 60 mr/0,4 mu, a6o 105 mr/0,7 mu, a6o 150 mr/1 mn
eminu3ymaoy;

oonomixcHi pewosunu: L-rictunun, L-kuciora acnaparinoBa, L-apridin, nmoyiokcamep 188, Bona
JUIS 1H €KL,

5) popma Bumycky:

po3uuH ans iH eknii mo 30 mr/1 mur; mo 1 Mt (30 mr) y dumakoni, o 1 ¢uakony B kapTOHHIH
KopoOI1i;

po3uuH 1is iH ek mo 150 mr/1 mi; o 0,4 mut (60 mr); o 0,7 mut (105 mr); mo 1 mu (150 mr)
y ¢uakoni, o 1 grakoHy y kKapTOHHiI KOpOOILIi.

6) cnoci0 3acTocyBaHHS JIIKAPChKOI0 3ac00Y:

BinnmoBigHO A0 1HCTPYKIIi A MEAMYHOTO 3aCTOCYBAaHHS MPHU3HAYCHUN M PYTHHHOI
npo(UTAKTHKHA 3 METOIO 3aro0iranHs ado 3MEHIICHHS YacTOTH €IMi30/[iB KPOBOTEU y JAOPOCIHX Ta
JiTel, TTOYMHAIOYM 3 HApPOJDKEHHS, XBOpUX Ha remodinito A (Bpomkenuir aedinut VIII dakrtopa
3rOpTaHHA KPOBi) 3 YTBOPEHHsIM a00 0e3 yrBopeHH: iHridiTopiB 10 ¢akropa VIII.

Tiapku 11 TAMIKIPHOTO BBEACHHS.

PexomennoBana HaBaHTa)XyBajbHA J[03a CTAHOBHTH 3 MI/KI MacH Tija, IIO0 BBOAMUTHCS
MIIIKIPHO OAMH pa3 Ha THXKJIEHb MPOTITOM MepIIUX 4 THXKHIB, B MOAAIBIIOMY — 13 3aCTOCYBaHHAM y
HiATPUMYFOTIH 1031

- 1,5 Mr/kr mMacu Tijla OJIUH pa3 Ha THXKIACHb a00

- 3 MI/KT MacH Tilia OJUH pa3 Ha JBa THXHI, a00

- 6 MI/Kr Macu Ti1a OJJMH pa3 Ha YOTUPH THXKHI.

Bubip miarpumyrouoi a03u Mae Oa3zyBaTHCS Ha TOMY, YOMY BIJUJa€ IMepeBary MeEIUYHUN
CHeLIaiCT, 13 YpaxyBaHHSAM PEKUMIB, K MOXKYTb CHPUATH MOKPALICHHIO JOTPUMaHHS HallieHTOM
peXUMY JIIKyBaHHS.

[TpodinakTuyHe 3acTOCyBaHHsS NpenapaTiB LIYHTYIOUOi Jii CIiJi NPUIOUHUTU 3a JEHb [0
nouatky 3actocyBaHHs npenapary I EMJIIBPA® 3 npodinakTuyHO0 METOI0.

[Tpodinaktuyne 3actocyBaHHs npenapaTiB ¢axrtopa VIII (PVIII) moxe npoaoskyBaTucs
IPOTArOM Neporo THxkHs 3actocyBanHs npenapary 'EMJIIBPA® 3 npo¢inakTHYHOIO METOIO.

7) indopmManisi NPo HaAsIBHICTH JeP/KaABHOI peecTpauii JikapcbKoro 3aco0y B YkpaiHi:

I'EMJIIBPA®, peectparniiine nocBiguenns: NeUA/16914/01/01, tepmin aii P11 3 30.08.2018 o
30.08.2023?;

'EMJIIBPA®, peectpaniiine nocBiguenns: NeUA/16914/01/02, tepmin aii PIT3 30.08.2018 no
30.08.20232,

8) dbapmakoJioriuna ais JikapcbKoro 3acody Ta Ko/ 3a aHATOMO-TepaneBTUYHO-XiMIiYHOI0
KJaacudikaniero:

I'emoctatuuni 3acobu it cuctemaoro 3actocyBanHs. Kog ATX B02BX06.

9) noka3aHHA 10 MeAUYHOI0 32CTOCYBAHHS, 32 IKUM I0/laBaJiacs 3asiBa:

Hepxasaa OMT nipoBoauiack 3a CKOPOUEHOI NpoLeayporo 3a 3sepHeHHAM MO3 Ykpainu, mo
He repeadayano noJaHHs 3asiBH.

2 http://www.drlz.com.ua/ibp/ddsite.nsf/all/sh1z1?opendocument&stype=998D5F3C78D15BACC225873C002D275B
3 http://www.drlz.com.ua/ibp/ddsite.nsf/all/shiz1?opendocument&stype=27990ABEBB53BB72C225873C002D4A8B
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VYV 3Beprerni MO3 (mct Bim 13.09.2021 Ne25-01/26852/2) eminuzymad ajisi JTIKyBaHHS
JOPOCIIMX TMAIIEHTIB 3 IHT10ITOPHOIO (hOPMOIO TeMOdiii.

10) moka3aHHs 10 MeIUYHOI0 3aCTOCYBAHHS BiNOBIIHO A0 IHCTPYKIUII 1J1si MEIMYHOTO
3acTOCYBaHHS, 3aTBep/:keHol MO3, 3a HaABHOCTI /iep:KaBHOI peecTpauii JikapcbKoOro 3acody B
Ykpaini:

Pyrunna npoginakTuka 3 METOr0 3armodiraHast ab0 3MEHIIEHHS YaCTOTH €Mi30/1iB KPOBOTEY y
JIOPOCIHMX Ta JITeH, TOYMHAKYH 3 HAPODKEHHS, XBOpUX Ha remodinito A (Bpomkenuid nedimur VIII
¢dakTopa 3ropTaHHsS KPOBi) 3 YTBOPSHHIM a00 0e3 yTBOpeHHs 1Hri0iTopiB 0 (pakTopa VIIL.

11) indopmaniss Mpo HASABHICTH MOKA3aHb [0 MEJIMYHOI0 3aCTOCYBAHHS JIIKAPCHKOIO
3ac00y I BUKOPUCTAHHS M/ 4Yac HA/IAaHHA MeUYHOI JOMOMOIHY MPH CTAHAX, IO 3a3HAYEHi y
NMPIiOPUTETHUX HANPSIMAX PO3BUTKY cepu OXOPOHH 310POB’A:

MO3 Vkpaiau y Bignosias Ha muct TOB «Pom Yipaina» Big 06.09.2021 Ne 470 Bu3HauuB
nifictaBu Uil npoBeaeHHs naepkaBHOI OMT 3a ckopodeHO0 MpoLEAyporo JIIKAPCHKOro 3aco0y
eminu3yma0, a caMe: BUSIBJIICHHS JIiKapchKoro 3aco0y (JI3), skuit € O1bin eeKTUBHUM, OE3METHIM,
€KOHOMIYHO JIOIUJILHUM MOPIBHIHO 3 JI3, BKIIOUEHUM JI0 BIMOBITHUX NEPEITIKiB, CIIUCKIB, PEECTPIB
3 0/IHAaKOBUMH MTOKA3aHHSAMHU JI0 3aCTOCYBAaHHS.

3. BUCHOBOK yNOBHOBA:KE€HOI0 OPraHy IIOJA0 Pe3y/bTATIB MOPIBHAJBHOI e(eKTHUBHOCTI
(pe3y1bTaTUBHOCTI), Oe3neKkH, e()eKTUBHOCTI BUTPAT Ha JiKapcbkuii 3acid Ta aHaJi3y BIUIMBY
HA MOKA3HUKH OI0KETy

1) naHi mo10 NPiOPUTETHOCTI 3aXBOPIOBAHHSA (CTaHY)

3a BimkpuTuMHU AaHumu, onybrikoBanumu 08.07.2019 nHa odiuilinomy caiiti HamionanbHOi
aKazeMii MeMYHNX HayK YKpainu,* po3noscromkeHicTs reModiii y GilbIIocTi eBponeiichkux kpain
cranoBuTh 13-18 Bunaakis Ha 100 THC. yonoBidoro HacejaeHHs, a6o 3a nannmu BOO3 ta BeecBiTHBOT
@enepanii I'emodinii 1:10 000 HOBOHAPOKEHUX XJIOMYUKIB. Y BCbOMY CBITI HapaxOBYETHCS OLIs
350 tuc. xBopux Ha remodinito. Cranom Ha 01 rpyanst 2013 p. B YkpaiHi Ha [ucnaHCEpHOMY OOJIIKY,
3a JTaHUMHU peErioHiB, mepedyBanmo 2076 XBOpPHX JTOpPOCIOro BiKy Ha TeModilito Ta XBOpoOy
Binne6panna. Ha cborogni npodilakTHUHOTO JIIKYBaHHS Yy MOCTIHHOMY pexuMi morpeOyrors 245
nitew 3 remoduniero A, 36 niteii 3 remodiniero B ta 4 quTuHM 3 TpeTiM THIIOM XBOpoOu BimeGpanaa.
I3 Hux cranoM Ha Oepesenb 2014 poky Ha qucnaHcepHOMY criocTepexkeHHi y M. Kuei nepeOysae 31
JTUTHHA 3 TeMod1i€er0, y TOMY uncii 18 miTel, 1o MarTh BaxKy ¢popMmy remodiiii Tumy A.

Ha odiuiitnomy caiiti BeecBitHboi denepanii remodinii (World Federation of Hemophilia,
WFH) nocrynuwmii 3BiT nanux BcecBitHboro peectpy koarynomariii (World Bleeding Disorders
Registry, WBDR) 3a 2020 pix°. B 3BiTi npesicTaBiieHi cykymHi Ta HeigenTudikopani gani 7208 ocib,
AK1 OTpUMaIN MEAMYHY JAONOMOry y 86 IeHTpax JikyBaHHS remodinii y 33 kpaiHax cBiTy. JliarHo3s
remodinis A BctaHOBJIEHO 84% mariieHTaM (3 HUX Tshkka popma 'y 87% ), remodinist B -y 15% (3 Hux
Tskka Gopma y 13%), 3 migpaxyHKy BHUKIIIOUEHI MAlllEHTH, JUIS AKX He OYyJ0 3a3HayeHO THI
remo¢inii. CriBBiAHOIIEHHS IITEH 10 AOpociux naimieHTiB 44% ta 56% BiIMOBIAHO.

Bceranosnenns niarnosy remo¢unii y 2020 pomi - 136 namienTiB 3 7208 (2%), 3 HUX TSHKKOL
dopmu - 45 3 3812 (33%). o peectpauii y WBDR manu inri6itopsi popmu remodinii 393 3 6393
0ci6 (6%), 3 HUX MaIie€HTH 3 THKKOI Gopmoto - 313 3 3514 ocib (9%).

2) naHi OO0 OCTOBIPHOCTI pe3y/bTaTiB MOPIBHSUIBHOI KJIIHIYHOI e()eKTHMBHOCTI Ta
0e3MeKH 3as1BJICHOI0 JiKapChbKOro 3acody. Onuc (nmpeacraBiieHHs) 3a3HAa4YeHHUX pe3yJIbTaTiB

3 MEeTOI0 aHaii3y JaHUX MOPIBHSIBHOI KITIHIYHOI e()eKTUBHOCTI Ta Oe3neku eMilu3yMady npu
3aCTOCYBaHHI JIOpPOCIMMHU MaiieHTamMu 3 reModiriero A (Bpomkenuit nediuur VIII dakropa
3rOpTaHHA KpOBi) 3 YTBOpPEHHsIM iHTiOiTOpiB 10 (akropa VIII mpoBeneHo MOIIyK TPEeTHHHUX,
BTOPMHHUX Ta NEPBUHHUX JDKepen 1HGopMamii HI0J0 JO0KAa30BHX [aHUX Y PEeECTpl MeEIUKO-

4 http://amnu.gov.ua/zagolovok-292/
5 https://www1.wfh.org/publications/files/pdf-1971.pdf
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TEXHOJIOTIYHMX JOKYMEHTIB 31 CTaHAapTH3allii MEIW4YHOI JOMOMOTH, Ha calTaXx MDKHApOJIHHUX
npodinbHUX opranizaunii, y 6azax manux PubMed, The Cochrane Library database, Trip Database.

B pe3ynbTaTi mpoBeneHOro MOLIYKY 3HAWIEHO HACTYMHY 1H(GOpPMAII0 IIOAO0 TPETHHHHX
JOKEped:

1. IN'aay3eBi cTaHIapTH y CHCTeMi OXOPOHH 30POB s YKpaiHU: 32 JAaHUMHU PEECTPY MEIHUKO-
TEXHOJOTIUHUX JOKYMEHTIB 3i cTaHmapTusanii Meauunoi mormomoru® ymidikoBaHmii KiliHiuHmit
MIPOTOKOJI MEAMYHOI JOTIOMOTH JIJIs JTIKyBaHHs reMo(u1ii BiICYTHIH.

2. Pexomenpauii BcecBiTHboi ¢enepauii remodinii mono JgikyBanus remo¢imii (WFH
Guidelines for the Management of Hemophilia, 3rd edition, 2020)’.

Bcecitas ¢eneparis remodinii (World Federation of Hemophilia, WFH) pexomennye
PETYISPHO MPOBOJAUTH NMPOGIIAKTUKY KPOBOTEY Y MAIIEHTIB 3 1HTI0ITOpHOIO (hopmoro remodimii.

Ha nmomarox no mpenapariB mryHtyrouoi nii  (bypassing agents, BPA) nHapasi noctymHi
He(dakTOpHI 3aMicHI MeToIM Tepamii (Hanpukiaa, eminu3yma0). [lamientam 3 iHri6iTOpHOIO (HOPMOFO
remodinii A peKOMEHI0BaHO BUKOPUCTOBYBATH eMIIU3yMal AJisl perysipHOI NpOoQiIaKTUKHU eTTi30/1iB
KpoBoTed. OCHOBHUMH IepeBaraMu eminu3ymaly € Horo MiAMKIpHUN HUISX BBEACHHS, TPUBAIUN
nepio/l HaiBBUBEACHHS, BHCOKA €(PEKTHBHICTh y 3armo0iraHHi KpOBOTEY Ta 3MEHIICHHS YacTOTH
emi30/iB KpOBOTEY Yy MauieHTiB 3 iHriditopamu 10 FVIII a6o 6e3 Hux.

[Tamientam 3 TsDKKOIO popmoro remodiiero A Ta 3 inribiTopamu g0 FVIII, WFH pekomennye
HaJaBaTH TepeBary eminu3ymaly MOpIBHSHO 3 MpenaparaMy LIYHTYHYOi Aii JUisi 3MEHIICHHS
€Mi30/IiB KPOBOTEY.

[Tin wac mikyBaHHS €Mi30[liB TOCTPUX KPOBOTEY IMPHU 3aCTOCYBAaHHI eMiln3ymaly moTpiOHa
00EpeKHICTh, OCKUIBKM Y TAIliEHTIB MOXE PO3BUHYTHCS ab0 BeHO3Ha TpomboemOoimis, abo
TpoMOoTuyHa Mikpoanrionartis (TMA) mpu oJHOYACHOMY BBEJIEHHI KOHIIEHTPATy aKTHBOBAHOTO
nporpoMOiHoBoro KoMmIutiekcy (aPCC).

OckipkH eMinn3yMad BUKOPUCTOBYEThCA ISl MPO(MITAKTUKU, a HE JUIS JIIKYBaHHS, TOCTPHUX
KpPOBOTEY y NaIieHTiB 3 iHTi0iTOpHOIO (hopmoro remodinii A, WFH pekomenmye 3amicHy Teparmito
(akTOpPOM 3ropTaHHs KpOBi IPU FOCTPUX KPOBOTEUAX.

Jnst marieHTiB 3 1HTIOITOPHOIO (QopMoro reModiii A, 1m0 NMOTPEOYIOTh JIIKV8AHHA 20CMPUX
Kkposomeu abo xipypeiunoco empyuanns, WFH pexoMmeHaye BHKOPHUCTOBYBaTH THpenapaTv
LIYHTYIOUOT i1, SIK1 € eEeKTUBHUMHU SIK JUIsl NPOIaKTHKY, TaK 1 1715 JTIKYBaHHS KPOBOTEY y MAIlIEHTIB
3 reMoQ1ii€ro.

Ipumimxa: o npenapamis wynmyouoi 0ii 8i0HOCAMbCA PEKOMOIHAHMHUL AKMUBOBAHULL
Gaxmop 32opmanus kpogi Vlla (rF'VIla) abo konyenmpam akmuso8ano2o npompomoiHo8020
komnuekcy (aPCC).
3. IlpakTnyni BkadiBkum HiMenbko-aBCTPiliCbKO-IIBEHIAPCHKOI0 TOBApHCTBA JOCTiIKEHb
TpomO03y Ta remocrasy (German, Austrian, Swiss Society for Thrombosis and Haemostasis
Research, GTH) moao 3acrocyBannsi eminu3ymady y namieHTiB 3 remodigiero A (Practical
Guidance of the GTH Haemophilia Board on the Use of Emicizumab in Patients with
Haemophilia A, 2020)2.

Eminuzyma0 OyB cxBajieHu# AJi NPO(UIAKTUKH €Mi30/1iB KPOBOTEY y MAIlI€HTIB 3 TeMOQLITIE0
A 3 iari6iTopamu g0 FVIII abo Ge3 HuX.

PimenHs npo 3acTocyBaHHs eMilIM3yMaly B SIKOCTI MPO(IAKTUYHOTO MiXOY CIiJl IpUMMaTu
IHIUBIyaTbHO, BPAXOBYIOUHM 1HAMBIAYaIbHY CUTYAIIO NAIliEHTa (HAMPUKIIAA, TAIIEHTH 13 CTINKUMH
iHri6iTopamu o FVIII, BeHo3HMIT nocTym, (heHOTUIT KpOBOTEU1) Ta (PAKTOPU PUBHKY.

® https://www.dec.gov.ua/cat_mtd/galuzevi-standarti-ta-klinichni-nastanovi/
" https://onlinelibrary.wiley.com/doi/10.1111/hae.14046
8 https://www.thieme-connect.de/products/ejournals/html/10.1055/a-1127-6476
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[Ticns HaBaHTaXyBAJIBHOI J103W eMinu3ymMaldy 3 MI/KI/THXKICHD MiAIMIKIPHO TMPOTATOM MEPIITHX

4 TWXHIB, MATPUMYIOYa 1032 - 1,5 MI/KI/THKIEHD MiAMIKIPHO, 3 MI/KT TAMKIPHO pa3 Ha 2 THXKHI
a00 6 MI/KT MiAMIKIPHOTO BBEACHHS pa3 Ha 4 TxkHI. Bubip pexxumy 103yBaHHS MOXKE I'PYHTYBaTUCS
Ha KJIIHIYHUX KPUTEPIsX, ynogo0aHHIX MallienTa Ta po3mipi (aakoHa.
4. Pexomenaanii Mequ4HO-HAYKOBOI KOHCYJIbTATUBHOI paau HanionaabHuoro ¢gonay 6opornom
3 remodimiero (MASAC - Medical and Scientific Advisory Council of the National Hemophilia
Foundation) moao 3acTocyBaHHsSI Ta KOHTPOJIIO Mepediry 3aXBoproBaHHsA eMinu3ymMmaoom-kxwh
(Hemlibra®) y nauienrtiB 3 remodiiiero A 3 inriditopamu no FVIII ado 0e3 nux (MASAC
Document 258 - Recommendation on the Use and Management of Emicizumab-kxwh
(Hemlibra®) for Hemophilia A with and without Inhibitors, 2020)°

EmMinn3ymab € pekomMOiHAaHTHUM, TyMaHI30BaHHM, Oicnenu@iuyHiM MOHOKJIOHAJIbHUM
antutiiom G4, sxe 3aMmiHIOe YacTHHY (PyHKIIT Kodakropa aktuBoBaHoro ¢akropa VIII (FVIIIa)
nusixoM 3'enHaHHs aktuBoBaHoro dakropa IX (FIXa) ta dakropa X (FX). Bin npusHauenmii mms
PYTHHHOT IPOQIAKTUKY [T 3a00iraHHs a00 3MEHIIEHHS YaCTOTH €Mi30/iB KPOBOTEY Y JIOPOCIUX
Ta JIiTel pi3HOTO BiKYy, XBOpuX Ha remodinito A 3 iHriditopamu no FVIII ta 6e3 nux. Ilpemnapar
BBOJIATH MIAMIKIPHO B HABAHTAXXYBAIBHIN 71031 3 MI/KI/THXKIEHb MPOTATOM NEepHIIUX 4 THKHIB, MICIIA
YOro BBOJSATH MIATPUMYIOUY J03y: a00 1,5 MI/Kr/TxKaeHb, a0 3 MI/Kr KOxkH1 2 THXKH1, a00 6 MI/KT
KOXHI 4 TWXHI. ICHye 3HauHe 3MEHIIEHHS KUIBKOCTI IIOPIYHHMX KpPOoBOTE€Y Ha (DOHI BCIX TPHOX
PEKHUMIB Y BCIX BIKOBUX IpyMax Maii€eHTiB 3 remodinieto A, 3 inriditopamu no FVIII abo 6e3 Hux.

[Tin wac mpodislakTHYHOTO 3acCTOCYyBaHHS eMilu3ymaly J1abopaTOPHUN MOHITOPHHT HE
MoTpiOeH.

Pexomenpamii moao JIiKyBaHHS TOCTPUX KpOBOTEY Yy TMAIliEHTIB 3 TreModimiero A Ta
iHri6iTopamu o FVIIIL:

He3Baxkaroun Ha BHCOKY €(QEKTHBHICTh eMilM3yMaly y 3amobiraHHi KpoBOTEY, emi30au
KpOBOTEY BCE OJHO MOXYTh BUHUKATH, II0 NOTPeOye OJHOYACHOTO 3aCTOCYBAaHHS aJIbT€PHATUBHOI
reMOCTaTHYHOI Teparii.

T'ocTpi kpoBoTEUi il TiKyBaTH 3a qonomMoror pekomoinanTHoro FVIIa (rFVIla) y no3i 90-
120 MKI/KT ik mo4aTKoBOi 103U. [lepeBaskHy OUIBILIICTH KPOBOTEY CJIiJI KOHTPOIKOBATH 3a JIOIIOMOT OO
1-3 103, BBeIeHUX HE YacTillle, HiXK Yepe3 KOXKH1 2 TOANHH.

Cnin ynukatu 3actocyBanHsi aPCC s mpopHuBHOI KpOBOTEY1 Yy MAIli€HTIB, K1 OTPUMYIOTh
npodinaktuky eminusymabom. rFVIla mae OyTu nepimum BapiaHTOM JIiIKyBaHHS TOCTPUX KPOBOTEY,
OCKUJTBKM 3aCTOCyBaHHsA I1i€i KoMOiHamii He 3miHioe mnpoduts Oesnexku rFVIla.  Sxmro
BukopuctoByethest aPCC, ioro ciia 3acTocoByBaTH y 1031 He Ounbiie Hixk 50 MO/Kr, 1110 BBOAUTHCS
SK MoyaTKoBa 703a, 1 He nepesuityBatu 100 MO/kr/no0y. Tpusanicts Tepanii aPCC takox ciia
3BECTH J0 MIHIMYMY, OCKUIBKHM TpPHBaJie 3aCTOCYBAaHHS MPOTAroM > 24 ronuH B gozax Bume 100
MO/kr/no0y Moxe OyTu moB'si3ane 3 TpoMO030M Ta po3BUTKOM TMA.

Buxonsuu 3 1aHuX KITHIYHUX JOCIIKEHb, Malli€HTH 3 1HT101TOpHOIO (hopMoro remodinii A, 1m0
MalTh CIOHTaHHI ab00 TpaBMAaTH4YHI €Mi30/Id KPOBOTEY, HE3AJIEKHO BiJ TAKTHUKU I1X BBEICHHS
(emizoanuHe abo nMpodisaKTHUHE BBEJCHHS MpenapariB IYHTYIOUO] /ii), HIBHUIIIE 3a BCE, OTPUMAIOTh
3HAYHY KOPHUCTh BiJl MPOQITaKTUUYHOTO BBEACHHS eMin3ymaly, KUl Ciiia po3rsiaat sk | iHito
teparnii. /[ namieHTiB, SKi OTPUMYIOTh 3aCO0U IIYHTYIOUO] Ji1 3 MPO(ITAKTHYHOIO METOIO Ta MAlOTh
HEBEJIMKY KUIbKICTh €Mi30/11B KPOBOTEY, MOKHA PO3TJISTHYTH MOKIIUBICTh IEPEXOAY 3 MPO(DITaKTUKH
3aco0amMy IIYHTYIOUO1 Aii Ha Mpo¢iTaKTUKY eminuzymadom. [lanuii nepexia 3yMOBIECHHH JTaHUMHU
€KOHOMIYHOT €()eKTHBHOCTI Ta O1IBII MPOCTOTO BBeAeHHS JI3.

5. Pexomenpgaunii bpuTraHcbkoro ToBapHCTBa 3 reMaToJIOrii 1I00 3aCTOCYBaHHS
npodinakruyHux akTopis s aiTeil Ta qopociaux 3 remodimiero A Ta B (Guidelines on the

®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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use of prophylactic factor replacement for children and adults with Haemophilia A and B,
2020)™.
Pexomenmamii miarorosiaeHi bpurancbkum ToBapucTBOM 3 Temarodorii (British Society for
Haematology, BSH).
Ineioimopna ghopma eemodhinii A y oopocaux. Eminmnzyma0, 1o BBOIUTHCS MOTHXKHS y 1031 1,5
MTI/KT, aCOLIIFO€THCS 3 MEHIIOIO YaCTOTOIO PIYHUX €Mi30/1iB kpoBoTed (annualized bleeding rate, ABR)
MOPIBHSHO 3 NPO(UIAKTUYHUM BBEACHHSIM IpenapariB MIYHTYIOUOI i, 3MEHIIYIOYH YacTOTYy
KpOBOTEY Yy MaIlieHTiB BikoM >12 pokiB Ha 79% (P <0,001). V¥ oci6 3 iHri6itopHor ¢opmoro
remMoiii, K1 paHile JiKyBalIucs 3a MoTpedoro, BUNIaAKH KpoBoTed 3MeHIinchk Ha 87% (P <0,001),
ABR - 2,9 (95% CI 1,7-5,0). B okpemomy BUIIpoOyBaHHi, B SIKOMY JIOCIiI>KyBaJOCh J103yBaHHS 6
mr/kr koxHi 4 TikHi ABR cranosus 2,4 (95% CI 1,4-4,3).
Pexomennartii:
- Eminuzyma0d moke OyTH 3alpONOHOBAHMI IAIliEHTaM BiKOM >2 pOKiB 3 reModiuiieo A
TSDKKOTO CTYICHIO K ajbTepHaTHBa npodinaktuunomy BenenHio FVIIL
- Jlna miteit BikoMm <2 poKH 3 TsOKKOrO reModiiiero A 3 inrioiTopamu no FVIII, Tak 1 6e3 Hux,
PEKOMEHAYEThCS OYTH 00EpPEKHUM MPH PO3TIIAI eMiln3ymaly y il BIKOBiH rpyri.
- Ilepm HiX 3MIHIOBaTH CXeMy JIIKyBaHHS, CI]iJl MPOKOHCYJIbTYBaTH MAlliEHTAa Ta 3BEPHYTH
yBary Ha croci0 >KUTTSI, 0COOJIMBO IO CTOCYETHCS PIBHS HOTO aKTUBHOCTI.
- ¥V narieHriB 3 TSOkKO10 Gopmoro remodiniii A ta yrBopeHHsaM iHriditopis 10 FVIII B anamuesi
ciig nepioguano BBoautu FVIII anst miATpuMKH TOJIEPaHTHOCTI.
- IlpusHaueHHs eminu3yMady Ta MOHITOPUHT 32 CTAHOM MAIIEHTIB 3 TSHKKOIO reModiieio A,
SKI OTPUMYIOTHh eMinu3yMad, CiiJl MPOBOJAUTH AOTPUMYIOUUCH HAIIOHAIBHUX KEPIBHUIITBA
po Bci MOOIYHI peakuii ciIijl MoAaBaTy y HalllOHAIBHUNA PEECTp.
6. Tumuacosi pexomenganii Po6ouoi rpynu ta BukoHaB4Yoro komirery ILleHTpy remodiii
BesmmkoOpuranii (United Kingdom Haemophilia Centre Doctors’ Organisation UKHCDO)
1010 JIIKYBaHHS eli30/1iB KPOBOTeY NpH reMoiiii A, yckJIaJHeHOI yTBOPeHHsIM IHri0iTopiB 10
¢axropa VIII y nauienris, siki orpumyBam eminuzymaé (Treatment of bleeding episodes in
haemophilia A complicated by a factor V111 inhibitor in patients receiving Emicizumab. Interim
guidance from UKHCDO Inhibitor Working Party and Executive Committee, 2018)1!
[I1o6 3BecTH 10 MIHIMyMY PU3HUK PO3BUTKY MOOIYHUX €(EKTIB, OB’ SI3aHUX 13 3aCTOCYBAHHAM
eminuzymady, Llentp remodinii Benukobpuranii (UKHCDO) Bugae nane mpomixkHE OHOBJICHHS
CBOIX NMOTOYHUX PEKOMEHIalll{ 1010 JIKYBaHHS €Mi30/1B KpOBOTEY MpH reModinii A, yCKIaJHEHUX
HasiBHIiCTIO 1HT16iTOpiB 10 FVIII, Ha 0cHOBI 00MEXeHO1 KITBKOCTI OMyOIiKOBaHUX JaHUX, TOCTYITHUX
y motomy 2018 poky.
[1i BKa3iBKM € KOHCEHCYCHOIO 3asBOIO 1 HamNMCaHl 3 MEPCHEKTHBH OPUTAHCHKHUX JIKapiB Ta
KJIIHIIUCTIB.
Ocnoeni pexomenoauyii:
- Ilepen mouaTtkoM 3acToCcyBaHHs eMilu3ymMaly ciiiJi BUMIpSATH TUTP 1HrioiTopiB FVIIL
- Ilepma miHis JNiKyBaHHS €Mi30fiB KpoBOTe€Y Mae OyTH mpoBeaeHe 3a gonomororo rFVIla.
FVIII mronuuu abo pexomOinantHuit cBuHsunil FVIII MoxyTs OyTu 3acTocoBaHi, SIKIIO
KpoBOTeua He 3HuKae rpu BBeaeHHi rFVIla, a Tutp iHribiTopiB HU3BKUIL.

- Emizomu kpoBoteu He cmin jikyBatu aPCC, kpiM BUNAKY, KOJM HEMA€ 1HIIKUX BaplaHTIB.
[Tpu Bukopuctanni aPCC noyatkoBa 1032 He oBUHHA nepeBuiyatu 50 OJI/kr.

Whttp://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
Uhttp:/iwww.ukhcdo.org/wp-content/uploads/2019/05/2018-Collins_et_al-2018-Haemophilia.pdf
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- Sxmo motpidbHa apyra no3a aPCC, mamieHT moBWHEH OyTH TOCHITATI30BaHUM IS
CIOCTEPEXKEHHS 11010 MOTEHIIHOTO po3BUTKY TMA.

- Kuiniyaui reMocTa3z mij Yac omepaiii y MaImi€HTiB, sAKi OTPUMYIOTH eMilu3yMao,
HerepenOauyBaHui, a AaHi Tyke oOMexeHl. Bemnuke ornepatuBHE BTpydaHHS, SIKE MOXKE
OyTHu BifKIaJeHE (HE ypreHTHE), CIIiJT BIIKJIACTH JI0 OTPUMAHHS JOJIATKOBUX JIaHUX.

- Yepe3 TpuBanuili mepiog HAMIBBUBEACHHS eMinu3ymaly CiiJl JOTPUMYBATHCS LUX
pPEKOMEHJAII MI0/0 JIKYBAaHHSA MPOTIATOM 6 MICSIIB IMICHas MPUIUHEHHS MPUHOMY
3a3HaueHoro JI3.

[Tomryx mepBMHHUX Ta BTOPUHHUX JPKEPENl TOKA30BUX JAHUX IMIOAO MOPIBHSUIBHOT KIHIYHOI
epexTUBHOCTI Ta Oe3meku eminu3ymady y TOpIBHSHHI 3 enTakoroMm-anb(a aKTMBOBAaHUM
(pexomOinanTHui paktop VIla, rFVIIa) Ta anTriHri6iTOpHUM KoaryIssHTHUM KomiuiekcoMm (aPCC) y
JIOPOCIUX TAIIIEHTIB 3 1HT10ITOpHOIO Popmoro reModinii A mpoBeneHo B 6a3ax nanux PubMed, The
Cochrane Library database, Trip Database.

Kainiyune nuTaHHs: BU3HAUYUTH €(QEKTUBHICTh Ta OE3MEKy 3aCTOCYBaHHS eMilu3ymaldy y
MOPIBHSIHHI 3 1HIIMMH JIKAPCHKUMH 3ac00aMH y JOPOCITUX MAIlIEHTIB 3 1HTIOITOPHOI (HOPMOIO
remodimii Tumy A.

JocaimkyBanuii gikapebkuii 3aci6 (JI3): eminuzymad (B02BX06).

JI3 nopiBusinHs: enTakor-aiabda axtuBoBanuil (rFVIla) (BO2BDO08) ta anTuiHriditopHuit
koarynsatHuii komiuiekc (aPCC) (B02BDO03).

JlocikyBana nomyJisilisi: JOpOCIIi NamieHTH 3 iHribiTopHOI0 hopmoro remodinii Tumy A.

OcHOBHIi 0cCHiI:KyBaHi pe3yJbTaTH: YacTOTa €Mi30/iB KPOBOTEY, CYIJI000BI KpOBOTEUl Ta
KpOBOTEY1 y Cyrio0u-MinieHi (*miwenesuii cyenod — ye cyeno6, 6 axomy o6yio 3 i Oinbuie CROHMAHHUX
Kposomey nociioo6Ho 3a 6-MicAuHULL Nepioo).

Crparerisi nouyky JaHuX: TONIYK JaHUX MpoBeaeHo y 6a3zax manux PubMed, The Cochrane
Library database, Trip Database. Poku my6Omikamiii 3 2010 mo 2020. ITomyk mitepatypu OyB
00ME)KEeHHUI aHTJIOMOBHUMH CTATTSMH Ta IOBHOTEKCTOBUMH ITyOITiKAIIISIMU.

Kpurepii BK/IIOYeHHSI: CUCTEeMaTHYHI OMNIAOM Ta MeETa-aHali3W  PaHIOMI30BaHHUX
KOHTposiboBaHUX jaociikeHb (PKJI), mpocrnekTBHMX Ta pPETPOCIEKTUBHUX OOCepBallliHUX
JIOCIIJKeHb 3 BUBUEHHS 3aCTOCYBaHHA eMinu3ymaly y nopiBHsaHHI 3 rFVIIa Ta aPCC y nopocnux
NALIEHTIB 3 1HT10ITOPHOIO opMOrO TeMod il TUITY A, paHIOMI30BaH1 KOHTPOJIbOBAH1 JOCIIJKEHHS,
110 OL[IHIOIOTh €(PEKTUBHICTh Ta O6e3MeKy Npo(diIaKTHUHOTO BBEJICHHS eMIIM3yMaly.

Kpurepii BUK/II0UeHHSI: TOCIIKEHHS Ha TBApUHAX, 3J0POBHUX T0OPOBOJIBIISX, paHIOMI30BaH1
Ta HepaHoMi3zoBaHi gociimkenHs [ Ta Il a3, BiACYTHICTE IpeicTaBICHHS Pe3yIbTaTiB JOCHTIHKEHHS.

Karouosi ciaoBa momyky: emicizumab, adults, hemophilia, haemophilia, haemophilia A,
hemophilia A with inhibitors, rFVIla, aPCC. Ilix yac nouryky iHpopmaliii BAKOPHCTAaHO OIepaTopu
«Boolean» (AND, OR, NOT) .

Y3arajibHeHHs] OTPUMAHHUX JAHUX:

VY pe3ynbTari IpOBEIEHOTO MOIIYKY HE 3HAWIEHO CHUCTEMaTUYHI OTJISIAN Ta METa-aHalli3u, 110
y3arajJpbHIOIOTh JIaH1 KIIHIYHUX JOCHIIKeHb BUBUYEHHS €(PEKTHUBHOCTI Ta O€3MeKH eMilnu3ymaldy y
nopiBHsHHI 3 rTFVIla ta aPCC y nopocnux narfieHTiB 3 iHT10ITOPHOIO opMoro remodiii A.

[TpsaMux Ta/ab0 HENPAMUX JTIOKA30BUX JAHUX MOPIBHAIBHOI KIIHIYHOT €pEeKTUBHOCTI Ta Oe3MeKH
eminuzymaoy 3 rFVIla ta aPCC He 3HaiifeHo.

EdexTuBHicTh Ta Oe3neky eMinu3zymaly y MatieHTiB 3 TeMo]isito A BUBYAIM Y 4-X KIIHIYHUX
nocmimkenasax: HAVEN 1 (NCT02622321), HAVEN 2 (NCT02795767), HAVEN 3
(NCT02847637) ta HAVEN 4 (NCT03020160). B mocmimxenni HAVEN 1 npuiimanu y4actb
niuiTku (=12 pokiB) Ta gopocii 3 iHriditopHoro popmoro remodinii A (N = 113). B gocnimkenHi
HAVEN 2 npuiimanu yuacts gitn (<12 pokiB) 3 iHri6iTopaoro ¢popmoro remodinii A (N = 88). B
nociimxkenHi HAVEN 3 npuiimManu ydacts miunitku (=12 pokiB) Ta gopocii 3 remodimiero A 0e3

7



Emiyuzyma6 ons pymunnoi npogpinaxmuxu 3 memoro 3anobicants ab6o 3MeHueH s Yacmomu enizo0ié Kposomey y 00pOCIuX, X6opux Ha emoqiniio A
(8poooicenuii oeiyum VIII pakmopa 320pmanns Kposi) 3 ymeopenHsam incibimopie oo gpaxmopa VIII, 06.10.2021

iri6iTopiB (N = 152). B nocnimxenni HAVEN 4 npuiitmanu ygacts mianiTku (>12 pokiB) Ta mopocii
3 remo(unii A 3 iHribitopamu ta 6€3 (N = 48). Pesynpratn nocnimkenns HAVEN 4 BincytHi y
BIJIKPUTOMY JIOCTYTII.

Takum uMHOM, B pamKax mpoBeneHHs aepxkaBHOi OMT 3a CKOpOUEHOIO MPOLIEAYPOI0 HIDKYE
HaBOJITCA PE3YNbTAaTH BIIKPUTOTO, OaraToreHTpoBOro, panmomizoBaHoro ¢asu Il kmiHIYHOTO
nocimimxenns HAVEN 1 (Oldenburg et al., 2017).22

Meroro gochmipkeHHss Oyia oOIiHKa e(eKTHBHOCTI, Oe3nmeku Ta (papMaKOKIHETHKU
eminu3ymaly, M0 BBOAWJIM HiAIIKIPHO pa3 Ha TIDKIACHb MiuliTKaM (=12 pokiB) Ta A0pocium
namieHTaMm 3 iHri6iTopHOI0 hopmoro reModtii A 3 MpodITAKTHIHOIO METOIO.

[TarienT Oynu paHIOMi30BaH1 Y TPYIIH:

- I'pyma A - mamieHTH, SIKi OTPUMYBAJIH JI0 BKIIFOUCHHS Y JTIOCTIPKCHHS €IT130AMYHE JIIKyBaHHS
3acobamu mryHTyrouoi fii (bypassing agents, BPA) ta axi orpumyBaiu npoiJakTHKY
eminnm3zymabom y HAVEN 1 (N = 35).

- I'pyna B - mamienTu, siki OTpUMyBajIH 0 BKIIOYCHHS Y JOCIHIPKEHHS €Mi30IMYHE JTIKyBaHHS
BPA 6e3 npoghinakmuxu eminimzymadbom y HAVEN 1 (N = 18).

- I'pyna C - manieHTH, sIKi 10 BKIIFOYSHHS Y JOCITIJKCHHSI OTpUMYBaiH npodinaktuky BPA
Ta OTpUMyBanu npodinakTuky eminusymabom y HAVEN 1 (N =49).

- I'pyna D - manienTu, siki orpumyBanu npodinaktuky eminuzymabom y HAVEN 1, ane He
Oynu BKIIIOYEHI y JociikeHHs y rpynu A, B, C no opranizauiiinuM nutanusam (N = 7)
(epyna D ne éxntouena 00 nNOmMo4HO20 aHANi3y Yepe3 KOPOMKUIL nepioo CHOCMEPEIUCEHHs Ha
MOMeHm 3pi3y 0AHUX).

VYyacHuku rpynu B Mornm orpumaTté mpodilakTUKy emilu3yMaboM NpHHAWMHI micus 24

TUXKHIB y4acTi y H0oCiiKeHH] (1 3anumurTucs y rpymi B).

Eminmmuzyma® BBogmiu y m03i 3,0 MI/KI/THXKIACHP NPOTAroM 4 THXKHIB, MOTIM mo 1,5
MT/KT/THKIIEHB. Y Cl YUaCHUKH, SIKi OTPUMYBAIIU MPOQPIIAKTUKY eMiln3yMadoM, MOTJIM OTPUMYBATH
3a HEOOXiTHICTIO emizoanYHe JTiKyBaHHS BPA roctpoi kpoBoTeui.

IlepBuHHa KiHLeBa TOYKa e(eKTHBHOCTI: PI3HMLS Yy KUIBKOCTI MPOJIKOBaHMUX €Ii30/iB
KpOBOTEY Yy MAaIlI€HTIB IPYIHU A, K1 OTpUMYBAJIN NpUHANMHI 24 THXKHI TPO(1IIAKTUKY EMILIU3YMadoM,
Ta MaLi€eHTIB rpynu B, ski He oTpuMyBanu NpoQiIakTUKY eMIIU3yMaOoM.

BropunHa kiHueBa kJiHiYHa Touka: /Ui rpyn A, B - yci eni3ou KpoBoTeY (K MPOJIIKOBaHi,
Tak 1 He jikoBaHi BPA); mpomikoBaHi emi30[ CHOHTAaHHMX KpPOBOTEY; IPOJIIKOBaHI Cyrjio0OBi
KpOBOTEYl; MpPOJIIKOBaHI KpoBOTEYl y cyrjaoOu-mimieHi (target-joint bleeding); sKiCTh KUTTH,
nos'sa3ana 31 310poB'aM (health-related quality of life) Ta ctan 310poB's.

KinueBi Touku 0e3mexu: moOiuHI peakilii, peakiiii B MicIli 1H'€KIIii, cepio3HI MOOIYHI peaKilii,
TpoMOoTHYHa MikpoaHrionartis (TMA), 3MiHa 1a00opaTOpHUX MOKAa3HUKIB, yTBOPEHHS aHTUTLI 110 JI3.

EdexTuBHicTb: pe3ynbTaTy KIiHIYHOI €()eKTUBHOCTI MPECTaBIEHO Y Ta0aui 1.

Tabmung 1. Pesynbratu KiiHI4HOI e(eKTUBHOCTI, OTpuMaHi B focaiakenHi HAVEN 1

I'pyna B, n=18
oe3
eMinu3ymaoy-+emnizoquyH
e nikyBanHsa BPA no
BKJIOYeHHA Y PK/]

I'pyna A, n=35
eMinu3ymao+emizonnun
e JikyBanHst BPA no
BKJIIOYeHHA Y PK/{

I'pyna C, n=49
eMminu3ymag vs
npoginaxkrtuxka BPA
a0 BriawoveHHs y PKJI

Kinnesi Toukn

Meniana TpuBajocTi

janan 29,29 (0,1-48,9) 24,14 (23,0-26,0) 19,14 (6,9-45,3)
nepioay JiKyBaHHH,

nttps://www.nejm.org/doi/full/10.1056/NEJM0al703068?query=recirc_curatedRelated_article
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THKHI
IIpoaikoBani emizoau
KpPOBOTEY i ) i
(95% CI) 2,9 (1,7-5,0) 23,3 (12,3-43,9) 5,1 (2,28-11,2)
RR, P value 87% (0,13), P<0,0001 -
¥Yci enizogu kpoBoTey, n . . .
(95% CI) 5,5 (3,58; 8,6) 28,3 (16,79; 47,76) 6,5 (3,43; 12;43)
RR, P value 80% (0,20), P<0,0001 -
IIpoaikoBaHi enizogu
°“°“Ta“““rf KpoBoTet, 1,3 (0,73; 2,19) 16,8 (9,94; 28,30) 3,1 (1,20; 8,02)
(95% CI)
RR, P value 92% (0,08), P<0,0001 -
IIpoaikoBani enizonu
CYrJI000BHUX KPOBOTEY, N 0,8 (0,26; 2,20) 6,7 (1,99; 22,42) 0,6 (0,21; 1,48)
95% CI)
RR, P value 89% (0,11), P=0,0050 -
IIpoaikoBaHi enizogu
kposoTe y cyriodu- 0,1(0,03; 0,58) 3,0 (0,96; 9,13) 0,3 (0,10; 0,95)
Mimieni, n
95% CI)
RR, P value 95% (0,50), P=0,0002 -
IlanieHTH 3 HYJILOBOIO
K-TI0 KpoBoTeY, % (95% 62,9 (44,9; 78,5) 5,6 (0,1; 27,3) 69,4 (54,6; 81,7)
Cl)

[IpodinakTrka eminu3yMmaboM mMajia repeBaru mio10 SKOCT1 KHUTTS, TOB'SI3aHOI 31 3JJOPOB'SIM Ta
3a CTaHOM 3/10poB'sa 3a qanumu mkanu Haem-A-QoL (P = 0,002), EQ-5D-5L (P = 0,02).

be3nexa:

Y ’0JHOTO yuyacHHKa JOCII/PKEHHS HE BUSABJICHO aHTUTLA 10 JI3, ofHAK y IBOX Y4aCHUKIB Oyiu
(bapMaKOKIHETHYHI XapaKTEPUCTUKH 31 3MEHIIEHHSM €KCIIO3UIlli A0 eMiu3ymaly, 10 MOTEHIIHHO
MOYE CBITYMTH MO HasABHICTH aHTUTLI 10 JI3. Ilicnsa 24 TuxkHIB JiKyBaHHS eMilM3yMaboM THTPH
irioiTopie 1o FVIII 3anmumanucs crabumbHUMEU a00 Malyd TEHACHINIO 3HIKYBATHUCh 3 9acoM Yy
O1TBIIOCTI yuacHUKIB. Pe3ynbraTi 1010 nmpodino 6e3nexu npeicTaBieHo y Tadmumi 2.

Tabmuus 2. Ipodine 6e3nexu 3a pesynpratamu gociaipkeHHss HAVEN 1

ITo0iuni peaknii I'pyna A, n=35 I'pyna B, n=18 I'pyna C,n=49
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3arajbHa KiJIbKiCTH 85 16 93
Grade >3, n (%) 3(8,8) 1(7,7) 4(8,2)
IIP, noB'si3ani 3

aikysannsy), n (%) 13 (38,2) 1(7,7) 9 (18,4)

Cepiio3ni nooiuni peaxyii, n (%)
TMA, n (%) 1(2,9) 0 1(2,0)
Hexkpo3 mkipu, n (%6) 1(2,9) 0 0
TpomoOogJiediT

noBepxHeBHUX BeH, n (%) 1(29) 0 0
3anizonedinurna

anemis, n (%) 1(29) 0 0

I'emapTtpo3, n (%) 0 1(7,7) 0

TMA, Hekpo3 mKipu Ta TpomMOoQuediT MOBEpXHEBHX BEH BHHHMKAIM Yy MAIl€HTIB, SKi
oTpuMyBaiu kinbka iHGy3iit aPCC Ha (oni npodinakTuku eminu3ymMadoMm 10 HacTaHHs moii. O0uaBi
nonii TMA wmunymu micnst npunuHenHs jikyBanHs aPCC. JIBom mamientam (1 3 TMA Ta 1 3
TpOMOO30M) BITHOBHIIM BBEJCHHS eMilIM3yMaly.

[Ticns 3pi3y maHuX mepBUHHOTO aHaiizy, TMA po3BuHymnacs 1onaTkoBo y | marienrta gepes 5
JTHIB MiCTIsl MOMEPEeAHbOI 03U eMilu3ymaly Ta uepe3 4 ani nocniib jgikyBanHsa aPCC pekranbHOL
KPOBOTEUi; peKTalbHa KPOBOTEYA 3aKIHUMIIACS JIETATBHO.

3 104 y4acHUKIB, sIKi OTPUMYBAJIN NMPODIIAKTUKY eMiln3ymMaOoMm, AJs JIKyBaHHS KpOBOTEY
3acrocoByBanu aPCC 28 narmientu (27%), rFVIla - 34 (33%) Ta o6uaBa 3aco0u mryHTyr0401 mii - 13
(12%).

3) naHi moao0 pe3yabTaTiB e()eKTHBHOCTI BUTPAT BiANOBIAHO 10 PEKOMEHI0BAHOI IIKAJIH
rPAHUYHHUX 3HAYeHb iIHKPEeMEeHTAJIbHOI0 NOKA3HMKA e()eKTUBHOCTI BUTPAT B YKpaiHi

BignoBigHo 1o mn.7 llopsaxky mnpoBeneHHsS Jep>KaBHOI OLIHKM MEIWYHUX TEXHOJOTIH,
3aTBepkeHoro nocraHoBoro KMV Bin 23 rpynus 2020 p. Ne 1300 (nani - Ilopsinok), nepkaBHa
OIIIHKAa MEIUYHHUX TEXHOJIOTIH 3a CKOPOUYEHOIO INpPOLEIypor0 HE Iependaydae MpOBENEHHS aHali3y
e(eKTUBHOCTI BUTPAT Ta pO3PaXyHKY IHKpeMEeHTaIbHOro nokazHuka epexkruBHocTi BuTpar (ICER) B
VYkpaiHi.

4) na”i MWOA0 €KOHOMIYHOI HOULIbHOCTI (epeKTHBHOCTI BHUTPAT, aHANI3y BILUIMBY Ha
NOKA3HUKH 0I0/I7KeTy) BUKOPHCTAHHS JIIKAPCHKOI0 3ac00y

BigmoBimno mo n.7 Ilopsaky aepkaBHa OIIHKAa MEIWYHUX TEXHOJOTIH 3a CKOPOUYEHOIO
npolielyporo nepeadavae MpoBeIeHHs aHali3y BIUIMBY Ha MOKa3HUKH OrO/IKETy B YKpaiHi.

Merta: OmiHUTH BIUIMB Ha OFOKET BKIIOYEHHS JKAPCHKOTO 3acoly eminmu3ymad 10
HOMEHKJIaTypH 3aKyIiBeJb 3a HanpsiMoM “‘Jlikapchki 3aco0u /i1 3a0e31eueHHs JOPOCINX, XBOPUX Ha
remodinito TumiB A abo B abo xBopoOy BimnebGpanma” mayis pyTHHHOI MpO(UIAKTHKA 3 METOIO
3anobiraHHs abo 3MEHIIEHHS YacTOTH €Mi30fiB KPOBOTEY Yy JOPOCIUX, XBOPUX Ha remodimito A
(Bpomxenuit nedpitmt VIII dakropa 3ropraHHs KpoBi) 3 yTBOpeHHM 1HT101TOpIB 110 pakTopa VIIL.
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Merton: aHami3 BIUTMBY Ha OIO/KET 3 YaCOBUM TOPU30HTOM OJIHWH piK. AHaI3 MPOBEIACHHUIA Ha
mificTaBl NpSAMUX MEAMYHHX BUTPAT HA JIIKApChKi 3aCO0M 3 MEPCIEKTHBU ACP)KABHOTO IJIATHUKA
BIJIMOBIJTHO 70 JIJaHUX, HaJlaHuX y 3BepHeHHI MO3 Ykpainu.

JlikapchKi 3ac00H, IO OILIHIOIOTHCS:

1) emiu3ymao;

2) aHTHIHTI0ITOPHUI KOATYJITHTHUN KOMILIEKC;

3) enrrakor-anb(ha aKTHBOBAHUIA.

3a jpaHuMmu, HajaHuMH y Aoxatky 2 go aucra MO3 VYkpainm Ne25-01/24841/2-21 Bin
13.09.2021 piuna 100% notpeda y nikapcbkoMy 3aco01 aHTUIHTIOITOPHUM KOATyJISTHTHUI KOMILIEKC
JUIS JIIKYBaHHSI XBOpHX 3 iHTiOiTOpHOIO (hopMmoro remodinii Ty A abo B y rpomoBomy BuMIpi
ctanoBUTh 198 967 640 rpH, a y 1iKapchKOMy 3ac001 enTakor-anbha akTHBOBAHHH (PEKOMOTHAHTHUI
daxTop VIla) - 41 108 000 rpH. OcKiNbKkH 03yBaHHS NAaHUX JIIKAPCHKHUX 3aCO0IB BiAPI3HAETHCH,
3aJIE)KHO B1JI TSHKKOCTI KPOBOTEU Ta PEKUMY BHKOPHUCTAHHS, OyJI0 MPOBEACHO Bepu(DiKallio TaHuX,
CTOCOBHO KUIBKOCTI MAITIEHTIB Ta KIIHIYHOT IPAKTUKH JIIKYBAHHS MAIIEHTIB 3 IHTIOITOPHOIO (HOPMOIO
reMo(iii THIy A i3 KIIHIYHUMH eKcriepTaMu, 3a3HaueHuMH B Jrcti MO3 Ne25-05/28648/2-21 Bin
30.09.2021.

3a ganuMu, oTpuMaHuMH 3 HarionansHoro peectpy HICJI OXMAT/IUT, KinbKiCTh JOPOCTUX
MAIiEATIB 3 1HT10ITOpHOIO (hopMOIO TeMOd Tl THITY A CTaHOBUTH 48 MAII€HTIB, 13 AKUX 14 MaIfieHTiB
OTPUMYIOTH PO iNIaKTUYHE JTIKYBaHHS aHTUIHTIOITOPHUM KOAryJISIHTHUM KOMILIEKCOM, 34 malieHTu
OTPUMYIOTH JIIKYBaHHS “Ha BHMOTY AHTHIHTIOITOPHUM KOAryJISSHTHUM KOMIUIEKcoM. JlaHi miomo
JIKyBaHHS MAIlI€EHTIB 32 TOMIOMOTOI0 €NTaKOry-ajib(}a akTHBOBAHOTO BiJICYTHI.

Jlyist poBEICHHSI OLIHKU MOJISTHHOTO BIUIMBY Ha OIO/KET OYJI0 BUKOPUCTAHO MPUIYIIICHHSI,
II0 KUIBKICTh MAIli€HTIB Ta iX PO3MOALI 3a peXUMaMH JIIKYBaHHS BIAINOBITA€ aHUM, HaJaHUMU
KIIIHIYHUMH €KCTICPTaMHU.

AHaJi3 BIUTUBY Ha OIODKET MPOBEEHO Ha MIJCTaBl BX1AHUX JaHUX, HagaHux MO3 Ykpainu,
10 TIPEJICTABICHO Y TabmuIi 3.

Tabmuns 3. Bxigni naHi Ans aHani3y BIUTMBY Ha OOKET

MHH @dopMa BUITYCKY Ta JO3yBaHHS [inu Ha JI3 my1s mpoBenieHHs
aHaJi3y BIJIMBY Ha OIOKET

3asiBy1eHHil JiKapcbKui 3aci0

Eminuzyma0 po3unH Juis 1H exuii no 30 mr/1 mut; o 1 M | 19 470 rpu/daakon

(30 mr) y ¢nakoHi, no 1 guakony B 649 rpa/mr (iHdopmarllis HajaHa B
KapTOHHIH KOpoOIIi nonatky 1o nucta MO3 Ykpainu
No25-01/24841/2-21 Bin
13.09.2021)
Eminuzyma0 po3unH Juis 1 ekuii no 150 mr/1 mi; o 0,4 | 38 940 rpu/dnakon
M (60 mr) y ¢aaxoni, o 1 ¢rakony y 649 rpu/mr (iHdopmarlis HajaHa B
KapTOHHIN KOpoOIIi nonatky no jucrta MO3 Ykpainu
Ne25-01/24841/2-21 Bin
13.09.2021)
Eminnzyma0 po3uuH Juist 16 ek mo 150 mr/1 mn o 0,7 | 68 145 rpu/dnakon
M (105 mr) y dmakoni, o 1 drakony y 649 rpu/mr (iHbopMarlis HagaHa B
KapTOHHIM KOpoO11i nonatky o mucta MO3 Vkpainu
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Ne25-01/24841/2-21 Bin
13.09.2021)
Eminnszymab po3uuH i iH ek mo 150 mr/1 mn o 1 97 350 rpu/pnakon
M (150 mr) y daakoni, o 1 ¢urakony y 649 rpu/mr (iHdopmarlis HajgaHa B
KapTOHHIH KOpoO1i nonatky o aucta MO3 Vkpainu
Ne25-01/24841/2-21 Bin
13.09.2021)
Kommnaparopu (JikapchKi 3ac00M MOPiBHSIHHA)
AHTHIHTIOITOP | HOPOIIOK Ta PO3YMHHUK I po3unHy mis | 23 910,00 rpu/dnakon
HUU i1 exiit mo 1000 Ox.; mopomiok y ¢uiakoHax | (3akymiBeibHa IiHA 3 OCTAHHBOTO
KOaryJssHTHHM | Ta PO3YMHHHK (BOJA IJIs 1H €KIiii) mo 20 MJI | 3aBepIICHOTO TEHACPY
KOMILIEKC y ¢urakoHax npoBeneHoro IT «Meawuani
3akyniBii Ykpainn»: UA-2020-11-
13-013304-c)
AHTUIHTIOITOP | MOPOIIOK Ta PO3YMHHMK Jjs po3uuHy ans | 11 955,00 rpu/dnakon
HUH i'exniii mo 500 Op.; mopomok y ¢urakoHax Ta | (3aKkymiBeibHa IiHA 3 OCTAHHBOTO
KOAryJISIHTHUM | PO3UMHHUK (BojAa Uil 1H €Kwiif) mo 20 il y | 3aBepLICHOr0 TEHAEPY
KOMILIEKC hrakoHax npoBeneHoro I1 «Meawani
3akyniBii Ykpainn»: UA-2020-11-
13-013733-c)
EnTakor- MOpoIIOK JriodinizoBanuil st mpurotryBanus | 39 000,00 rpa/drakon
anbda po3unHy A iH'ekuiit mo 2 mr (100 KMO), 1 | (3akymiBenbHa 11iHa 3 OCTaHHBOTO
aKTUBOBAaHUW | CKISTHUK  ¢akoH 3 J0(DUII30BAaHUM | 3aBEPUICHOTO TEHACPY
MOPOLIKOM y KoMmIulekTi 3 | momepenHbo | mposeneHoro JIT «Mennuni
3aIlOBHEHUM IIIPHUIIOM, KW MICTUTH 2 MII | 3aKymiBii Ykpainu»: UA-2021-05-
po3urHHUKa (TiCTHANMH, BOAa /Ui iH ekiiii), | 27-013070-b)
IITOKOM  TIOPIIHS, TIEPEXiTHUKOM  JUIs
¢nakoHa B IHAMBIIYyaJbHIM yMakoBUi Yy
KapTOHHIH KOpoOIIi
Enraxor- nopo1IoK JioginizoBanuil 1 npuroryBanss | 97 500,00 rpu/dnakon
anbda po3unHy A iH'ekuiit mo 5 mr (250 KMO), 1 | (3akymiBesbHa 1iHa 3 OCTaHHBOTO
AKTUBOBaHUN | CKIsSHUM  (makoH 3 NOQITI30BaHUM | 3aBEPUICHOTO TEHAECPY
MOPOIIKOM Yy KOMIUIEKTI 3 1 momepeanro | mpoBenaeHoro I «Memuuni
3alIOBHEHUM IIMPUIIOM, SKMH MICTUTH 5 Ml | 3aKymiBii Ykpainu»: UA-2021-05-
po3urHHUKA (TICTUAMH, BOAa JUis iH eKiii), | 27-013070-b)
IITOKOM  TOPILIHS, TEPexXiIHUKOM  JUIs
¢bnakoHa B IHOUBIAYaNbHIA YIaKoOBLI Yy
KapTOHHIM KOpoO1i

AHaJi3 BIUIMBY Ha OIOJKET MPOBEJEHO Ha MiACTaBl NPSIMUX MEIUYHUX BUTpAT Ha JIKApPChKI
3ac00u 3 IepCIEeKTUBH JeP>KaBHOTO IJIATHUKA, 1110 IPEJCTaBICHO Yy TabuuLi 4.
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3T11HO 3 IHCTPYKIIIEO JIJIT METMYHOTO 3aCTOCYBaHHS PEKOMEHI0BaHA HABAaHTKYyBaJIbHA /1032
eminu3ymady CTAaHOBUTH 3 MI/KI' MacH Tija, IO BBOJUTHCS HIAIIKIPHO OAWH pa3 Ha TIKICHb
MIPOTSATOM NEPINX 4 THXKHIB, B MOJATBIIIOMY — 13 3aCTOCYBaHHSM Y MIATPUMYIOUIN J1031:

1,5 Mr/kr Macu Tiia OJIMH pa3 Ha THOXKICHb a00
- 3 MI/KT MacH TiJla OJIUH pa3 Ha JBa THXHI, a00
- 6 MI/KT MacH Tija OJIMH pa3 Ha YOTUPH THIKHI.
BapricTh JiKyBaHHSI yciMa JIIKAPCBKHMMH 3aC00aMH PO3paxoOBaHO 3 MPHUITYIICHHSIM, 110 Maca
Tijla MamieHTa cTaHOBUTH 70 Kr 0e3 MaTeMaTHYHOTO OKPYIJICHHS KUIBKOCTI YITAKOBOK IO IILJIOTO
quca.

Ta6muis 4. [Tpsami MequdH1 BUTpATH U1 aHAJI3Y BILUTMBY Ha OFODKET

[Toka3zHuk PesynbTaTu

TpuBaiicTs KypcCy JIiKyBaHHS YacoBuii TOPU30HT TPUBAJIOCTI KypCy JIIKyBaHHS - | pik
3agBieHUM JI3 Ta kommaparopowm,
B TOMY YHCJIi O4iKyBaHa KiIbKIiCTb
MOBTOPIOBAHUX KYPCIB JIIKyBaHHS

Butpartu Ha ogHOrO MaiienTa Eminmuzyma0 i mpodislakTHKH KPOBOTEY:
3asiBiieHoro JI3 (HoBoi 3816 120 rpu
MPOTO3HLLii), IpH Eminm3ymab (mpoginakTrka KpoBOTEY)+HIiKyBaHHS 3 €Ii30/iB

KpOBOTEY ““Ha BUMOTY’’ €MTaKoroM-aib(a akTHBOBAaHUM*:
4184 670 rpu

Butparu Ha onHoro namienTa i3 1) AHTHIHTIOITOPHUI KOAryIsTHTHAN KOMIUTEKC Y /1031 100 OJI/kr
3aCTOCYBaHHSM KOMIIapaTopa, - U1 IpO(ITAaKTUKK KPOBOTEY MMicIsl HEBAANOT IHAYKIIIT IMyHHOT
I'PH tonepanTHOCTI (ITI) a6o xomu ITI He po3rasmaeThCs:

30 545 025 rpu**

2) AHTUIHTIOITOPHUIA KOATYISIHTHUN KOMIUIEKC - JUIs JTIKYBaHHS
23 enizoAiB KpOBOTEY “Ha BUMOTY:

3 849 510 rpH - y 1031 100 OJI/kr 11 nOMipHUX KpOBOTEY

7 699 020 rpH - y n031 200 OJI/Kr A7 TSHKKUX KPOBOTEY

3) EnTakor-ane(da akTuBOBaHUM - JUIsl JIKYBaHHS 23 emMi30/iB
KpPOBOTeY “‘Ha BUMOT'Y” y 1031 270 MI/KT:
8 476 650 rpH

Pi3Huns y npsMux BUTpatax Ha 1) ExoHomist BUTpaT y TMOPIBHSAHHI 3 MNPO(UIAKTUKOIO
3asBJICHU JTIKapChKUH 3aci0 Ta  [aHTUIHTIOITOPHUM KOAryJIsTHTHUM KOMITJIEKCOM:

KOMITapaTOpH Ha OJHOTO MmarfieHTa, |26 728 905 rpu

TpH
2) ExoHoMmist BUTpaT y MOPIBHSIHHI 3 JIIKYBaHHSAM “‘Ha BUMOTY”
AQHTUIHT10ITOPHUM KOATyJITHTHUM KOMILIEKCOM:

3 882 900 rpH (TSHKKI KpOBOTEU1)

33 390 rpH (moMipHi KpoBOTEYi)

3) ExoHOMis BUTpAT y NMOpPIBHSAHHI 3 JIIKYBaHHSAM ‘“Ha BUMOTY”
eNTakoroM-aib(a aKTHBOBAHUM:

4 660 530 rpu
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Ilpumimka:

Bionogiono 0o pesynomamie kniniuno2o docnioncenns HAVEN-1 (Oldenburg et al., 2017)% npu
npOPINaKMuUHOMY 3aCMOCYBAHHT eMiyuzymady y nayicHmis 3 ineioimopuow gopmoro cemoinii A
cnocmepieanocy 3 enizoou kposomeu Ha piK, AKI eumaeanu jAiKy8awHs ‘Ha eumoey” 3acobamu
wynmyiouoi 0ii, ma 23 enizoou Kpogomeu y NAYIEHMIB, WO HE OMPUMYBAIU NPOPIIAKMUKY
emiyuzymabom.

*Bionosiono 0o pexomendayiii Pobouoi epynu ma euxonasuozo komimeny Llenmpy cemoinii
Benuxobpumanii (UKHCDO)* ona nixyeanns enizodie xposomeu y nayicnmis, axi ompumyeani
emiyuzyma0, aikapcokum 3acobom ‘nepwioi ninii” € enmaxoe-anvgpa akmusosarnuti (rk'VIila) y 0o3zi
90 mxre/ke, 36axcaroyu Ha GUCOKUL PUUK PO3BUMK)Y MPOMOO3Y NPU 3ACMOCYBAHHT BUWUX 003.

**Baoicauso 3asmauumu, wo nio yac npo@inakmuku aHMuineiOiMoOpHUM KOA2YISAHMHUM
KOMNIIEKCOM, 8I0NOBIOHO 00 pe3yibmamis KiiHiuno2o docnioxncentuss NCT00851721 (Antunes et al.,
2013)'°, wacmoma xposomeu cmanosuna 7,9 eniz00ié na pix, wjo nompebysamume O0OAMKOBUX
BUMPAM HA IX IIKYBAHHSL 30 OONOMO2010 3AC00I8 WYHMYI04O0I 0ii ma 000amKo80 Ni0GUWUMb 8UMPAMU
Ha OaHull CyeHapili.

Pe3ynbraTu aHamizy BIUIMBY Ha ITOKa3HHUKU OIODKETY PO3PAaXxOBaHO 3 YACOBUM TOPH30HTOM B
OJIMH pIK BIIMOBIHO /10 HaJaHUX JaHHX Y 3BepHeHHI MO3 Ta npeacTaBieHo y TabmuIsix 5-6.

Tabmuns 5. Pesynbratu aHanizy BIUIMBY Ha MOKa3HUKU OIODKETY MPH MPOQLIaKTHII
eMinu3ymMaboM NOPiBHAHO 3 NPOPiIaKTHKOI0 aHTHIHT10ITOPHUM KOAryJIssHTHUM KOMIUIEKCOM 3
4aCOBHM T'OPH30HTOM B OJIMH PIK

2021 pik

KinekicTh mamicHrin

KinbKicTh NalieHTiB, sSKi MOTPeOyIOTh JIIKYBaHHS (3a 14
JAHUMH KIIIHIYHUX €KCIIEePTIB, 3a3HaYEHUMHU B JIUCTI

MO3 No25-05/28648/2-21 Bin 30.09.2021)

Jitounii cueHapiii — 06e3 BTpy4yaHHS: KUIbKICTb 14
NAIl€HTIB, SKI  BUKOPUCTOBYIOTb  CTaHAAPTHY
Tepariio aHTHIHT10ITOPHUI KOAryIsHTHUI KOMILIEKC
(3a TaHMMM KIIHIYHUX E€KCHEepTiB, 3a3HAY€HUMH B
mucti MO3 Ne25-05/28648/2-21 Bix 30.09.2021)

Hirounit cueHapii — 06e3 BTpydYaHHs: KUIBKICTb 0
MAIE€HTIB, U SKUX IJIAHYETHCS BHUKOPHUCTOBYBATH
3asBJICHUM JIKapChbKUH 3aci0

HoBuii cuenapii — 3 BTpydyaHHSIM: KUIBKICTb 0
NAIi€HTiB, SKI  BUKOPUCTOBYIOTH  CTaHAAPTHY

Tepariio

HoBuii creHapiii — 3 BTpyYaHHSIM: KUIBKICTh 14

MAIEHTIB, UIS SKUX IIAHYETHCS BHKOPHCTOBYBATH
3asBJICHUI JTIKapChbKUi 3aci0

Bpttps://www.nejm.org/doi/full/10.1056/NEJMoal7030682query=recirc_curatedRelated_article
Uhttp:/iwww.ukhcdo.org/wp-content/uploads/2019/05/2018-Collins_et_al-2018-Haemophilia.pdf
Bhttps://pubmed.ncbi.nlm.nih.gov/23910578/
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BurtpaTn Ha BClO monmyJIsAlil0 NaLi€HTIB, I'PH

MOPIBHSAHO 13 AHTHIHTIOITOPHUM  KOAryJISIHTHUM
KOMITJIEKCOM, TPH

HoBuii cuenapiii — BUTpaTH Ha 3asBJICHHH 53 425 680
JiKapchKui 3aci6 (eminuzymad), TpH

Jitounii creHapiii (BUTpaTH Ha aHTUIHTIOITOPHMIA 427 630 350
KOAryJSITHTHHIA KOMILJICKC), TPH

BrumB Ha Gr0/KET JIIKapChKOTO 3ac00y eminu3ymad -374 204 670

(3aom1amKeHHs 010 KETHUX KOIITIB IpU
nepeBeICHH1 MAII€HTIB, K1 paHiIIe
OTPUMYBAIIM NPOQIIAKTUYHE JTIKYBaHHS
AQHTHUIHT10ITOPHUM KOATyJITHTHUM
KOMIIJIEKCOM Ha MPO(DITaKTHKY
emMinu3ymabom)

Tabmuus 6. Pe3ynpTaTtu aHami3zy BIUIMBY Ha MMOKa3HUKHU OIOJDKETY MPU MPOQLIaKTUII
eMilu3ymMaboM MOPIBHSHO 3 JJiKYBAHHSIM “Ha BUMOT'Y” aHTUIHTIOITOPHUM KOAryJISTHTHUM
KOMIUIEKCOM 3 YaCOBUM T'OPU30HTOM B OJIMH PiK

2021 pik

KinpkicTh nauicHris

KinpkicTh namieHTiB, sSKi MOTPEOYIOTH JIIKYBaHHS (3a
JAHUMHU KIIIHIYHUX €KCIIEePTiB, 3a3HAYCHUMH B JIUCTI
MO3 Ne25-05/28648/2-21 Bix 30.09.2021)

34

Hirounii cueHapii — 0e3 BTpPY4YaHHS: KUIbKICTb
MAaII€HTIB, SKI  BUKOPUCTOBYIOTH  CTaHJApTHY
Tepario aHTUIHT10ITOPHUNA KOAryJITHTHUNA KOMITJIEKC
(32 MaHMMHM KIIHIYHUX €KCIIEpTiB, 3a3HAYEHUMH B

aucti MO3 Ne25-05/28648/2-21 Bix 30.09.2021)

34

Jitounii cuenapii — 0e3 BTpydYaHHS: KUIbKICTb
MAIlI€HTIB, A SKUX IJIAHYETbCS BUKOPHCTOBYBATH
3asIBJICHUH JTIKapChKUil 3aci0

HoBuili cuenapiii — 3 BTpy4YaHHSIM: KUIBKICTb
NAIl€HTIB, SKI  BUKOPUCTOBYIOTb  CTaHAAPTHY
Teparito

HoBuii cuenapii — 3 BTpy4YaHHAM: KUIbKICTb
MAIEHTIB, JUIS SKAX TUIAHYETHCSI BUKOPHCTOBYBATH
3asBJICHUI JTIKapChbKUH 3aci0

34

ButpaTn Ha BClo monyJisiuio Naui€HTiB, IPH

HoBuii cuenapii — BHUTpaTH Ha 3asBJICHHI
JiKapchKui 3aci6 (eMinnzymad), TpH

129 748 080
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Hirounii cuenapiit (Butpatu Ha aHTHiHTriOiTopHUI | 130 883 340 - 1151 moMipHUX KpOBOTEY

KOAryJISHTHHH KOMIUIEKC), TPH 261 766 680 - myis TSHKKUX KPOBOTEY
BB Ha GroKeT JiKapchbKOro 3acoly eminuzymad Big -1 135 260 mo -132 018 600
MOPIBHAHO 13 AHTHUIHTIOITOPHUM KOAryJSIHTHUM | (3a0IIaJKEHHS OF0JKETHUX KOIITIB MPH
KOMILJIEKCOM, T'PH NepeBeIeHH] MAIliEHTIB, K1 paHiIe

OTPUMYBAJIU JTIIKYBaHHSI aHTHIHT101TOPHUM
KOAryJsIHTHUM KOMIIJIEKCOM ‘‘Ha BUMOTY”
Ha PO UTAKTUKY eMiITn3yMadom)

Skmo nmpunycTuTH, 10 34 MamieHTH, SKi OTPUMYIOTh JIIKYBaHHS “‘Ha BUMOTY ’, 3aCTOCOBYIOTH
JiKapCchKUi 3aci0 enTakor-ajab(a aKTUBOBAHHM, BUTPATH Ha JaHUH JIIKAPCHKUMA 3aci0 A7 JIIKyBaHHS
KOTOPTH TAI€HTIB cTaHOBUTUMYTH 288 206 100 TpH, a 3a0mapkeHHs OO/DKETHUX KOIITIB IPH
NepeBe/IeHH] Malli€HTIB, SKI paHillle OTPUMYBAIM JIIKYBaHHS €NTAKOrOM-aib(a aKTUBOBAHUM ‘‘Ha
BUMOTY’’ Ha MPOo(DiaKTUKY eMilu3yMmaboM cTaHOBUTUMYTh 158 458 020 rpH.

Pesynbratu anamizy BIJIMBY Ha OrO/KeT B YKpaiHl mMokasainu, 110 €KOHOMisi BUTPaT Ha
3aCTOCYBaHHS JIIKAPCHKOT0 3200y eMiln3yMald y OPiBHSAHHI 3 A1F0YOI0 KIIHIYHOIO MPAKTUKOIO MOXKE
CTaHOBUTH:

1) mpu npodinakTHIll AHTUIHTIOITOPHUM KOATYJISTHTHUM KOMIUIEKCOM JUIS JIIKYBaHHSI OJTHOTO
narieHTa craHoBUTh 26 728 905 rpH, koropTu namieHTiB — 374 204 670 rpH;

2) npu JiKyBaHHI “Ha BUMOT'Y” aHTUIHT101TOPHUM KOATyJISTHTHUM KOMITJIEKCOM JIJIsl TIKYBaHHS
onHOro marienta cTaHoBUTH 3 882 900 rpH (Tshkki kpoBoteui) Ta 33 390 rpH (momipHi
KpoBOTeYi), Koroptu namieHTiB — Big 1 135 260 no 132 018 600 rpH;

3) mpw JiKyBaHHI “Ha BUMOTY” €NTaKor-ajib(ha aKTHBOBAHUM ]ISl JTIKYBaHHS OJIHOTO TIAIli€HTa
ctaHoBUTb 4 660 530 rpH, AaHi 11010 KOTOPTH MAIIEHTIB BIICYTHI.

Omxe, mepexiJ Ha 3aCTOCYBaHHS JIIKApPCHKOro 3aco0y eminu3ymad J03BOJISIE 3a0IIaJIUTH
IPOIIOBI KOWITH, sIKI Hapa3i BUKOPUCTOBYIOTHCS Ha 3aKyIIBIK aHTHIHTIOITOPHOTO KOAryJISIHTHOTO
KOMIUIEKCY YH eNTaKOTy-allb(ha aKTHBOBAHOTO.

JlonaTtkoBi BUTpaTH Ha MPO(UIAKTUKY €MIIM3yMaOoM BHHHUKAIOThH JIMIIE Y pa3i MOPIBHAHHS
BapTOCTI MPOQPUIAKTUKU €MIIU3yMaOdOM, IO BKJIIOYAE€ BUTPATH HA JIKYBaHHS €NTaKory-ajibda
aKTUBOBAHUM €I1130/11B KPOBOTEY, SIKI MOXKYTh BUHUKATH MiJ 4ac NPOo(dITaKTHKH, 3 JIKyBaHHAM “‘Ha
BUMOTY’’ MOMipHHX KPOBOTEY aHTUIHT1O0ITOPHUM KOAryJISHTHUM KOMIUIEKCOM. J|0/1aTKOB1 BUTpaTH y
pasi MOpPIBHAHHS TaKMUX CLieHapliB CTaHOBUTUMYTh 335 160 rpH Ha ogHoro nauieHra. lus Toro, moo
YPIiBHAITH BapTOCTi MX cLeHapiiB, BapTicTh eMinn3ymady Ma€ cTaHOBUTH 592 rpH/mMr, To0TO
HeOoOXiTHHUM € 3HM:KeHHd minm Ha 8,8%.

4. Pexomengaunii moa0 BKJIOYEHHs (BUKJIIOYEHHs1) Jikapcbkoro 3acody a0 (3)
Haniona/ibHOro mepeniky OCHOBHMX JiKapcbKHX 3ac00iB Ta (200) HOMEHKJIATYp (TepeiKiB.,
CIIMCKIB, peecTpiB), 0 3aKYNOBYITHCHA 32 KOIUTH JAEP/KABHOIO OHOIKeTYy /I BUKOHAHHSA
Nporpam Ta 31iiiICHeHHS LEHTPATi30BaHUX 3aXO0/iB 3 OXOPOHH 3/10POB’s, Ta (a00) pexoMeHaanil
11010 32CTOCYBAHHSI JIJIsl Lijleil 0XOPOHU 3/10POB’A JiKapchKOro 3acody, orJjiara, 3aKyniBJjs ado
BiAIIKOYBAHHS BAPTOCTi KO0 3iHCHIETHCA 3 METOI0 BUKOHAHHS PerioHAJbHUX HiJTbOBUX
MPoOrpamM 3 OXOPOHHU 30POB’sl, IO MOBHICTI0 YU YACTKOBO (PiHAHCYIOTHCS 32 PAXYHOK KOIITIB
MicueBux OmroakeriB, Ta (a00) pexoMeHAaumil MOA0 YKJaJAeHHA a00 NPOJAOB:KEHHHA il
(mpoJsioHranii) 10roBopiB KepoBaHOIro A0cTyny Ta (ado) iHumi pexoMeHaanii y pa3i HeoOXigHOCTI
YXBaJICHHS PillcHb B CHCTEMi 0XOPOHH 310POB’sI

Bigmosigao mo nakazsy MO3 Vikpainu Big 07.10.2016 Ne 1050 “IIpo 3aTtBepmKeHHS
[TonoxeHHs npo 311HCHEHHS B1IOOPY JTiKapChKUX 3aC001B AJ1sl BHECEHHS /10 HallloHaIbHOT O nepeniky
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OCHOBHHX JIKapChKUX 3ac00iB” EKCEepTHUM KOMITETOM 3 BiI0OpY Ta BHUKOPHCTaHHS OCHOBHHX
JiKkapchkux 3aco0iB  (mami-ExcneptHuii  komiTer) Oyno TpPOBEAECHO OLIHKY TMOPIBHSUIBHOI
e(eKTUBHOCTI (pe3yIbTaTUBHOCTI ), MOPIBHSILHOT 0€3MEKH Ta €KOHOMIYHO1 IOIIJILHOCTI JIIKApChKOTO
3aco0y eminu3ymMad 3a MOKa3aHHAM PYTHMHHOTO MPOQUIAKTUYHOTO JIKyBaHHA, 3amoOiranHs abo
3HIDKCHHS 9acTOTH €IMi30/1iB KPOBOTEY Y JOPOCHIHX 1 AiTel 3 remodiniero A (BpopkeHuid aediut
¢daxTopy VIII) i HasBHicTiO iHTiOiTOpiB M0 (hakropy VIIL. Byrno HamaHo HacTynmHI BUCHOBKH Ta
pexomenanii EkcriepTHOro KoMiTeTy 100 JiKapchKOTo 3aco0y, BKIIOYAaI0UX TEKCT MPOINOHOBAHUX
3MiH 70 HamioHanbHOTO Tepeniky, 3poOJeHNX Ha MiJCTaBi pO3IIIsALy 3asBU 3asBHUKA No7/3 BiA
05.02.2018:

Jixapcovkuii  3acio6  I'emniopa (emiyuzyma6)/HEMLIBRA® (emicizumab) mooice Oymu
pexomeHOo8aHull 0iis 8KouenHs y HayionanbHutl nepenik 3a HACMynHux ymos:

- 3aKynieni maromes Oymu peanizo8ani MilbKu HA YeHMPAIbHOMY DI6HI, 3 021510y HA me, Wo
cmanom Ha 2019 pik yenmpanvHi 3aKynieni € €OUHUM ICHYIOUUM MEXAHIZMOM, Wo 3abe3nevye
KOHMPOJIb HAO 00CAAMU 3AMOBIIEHb.

- 3HUDICEHHA YIHU Ha emiyuzymad npubauswo Ha 51% 0o piens eapmocmi 1iKYE8AHHS
npenapamom Deiiba na pesicumi 1iKY8aAHH HA BUMO2Y 8PAX08YIOUU me, w0 Oinbuicms dimetl 00 18
poxkis (70%) 3Haxo0umuvcs Ha pesrcumi Ha BUMOR2Y, Yell PeHCUM B8ANCAMU CMAHOAPIMHON NPAKMUKOIO
I anvmepHamugoro OJisi NOPIGHAHHA NPU 6CMAHOBNEHHS EKOHOMIYHO 6UNpagoamnoi yinu 0.
emiyuzymao.

- nepegedenusi nayicumie 3 pexcumy npoginakmuku npenapamom Peiiba Ha pedxcum
npoginakmuku 3 gukopucmanHam npenapamy I emniopa.

- NPU3HAYEHHS NPOPIIAKMUKY 3 eMiyuzymMabom 0imsam 00 5 poKie, wo He Maomb CUCHIEMHUX
ypascensb cyenobis (32i0Ho 3 peecmpy nayienmis 6i00ineHHs cemocmaszy Oxmamoum cCmMAamoMm Ha
sepecernv 2018 poky nepesedenHsi Ha emiyusymab nokazano ons 12-20 oimeii 3 iHeiOimMopHOIO
¢opmoio cemopinii' A).

Bucnosxu ma pexomenoayii Excnepmmnoco xomimemy, 6KI04aOYu MeKCHm NPONOHOBAHUX
3min 0o Hayionanvrnozo nepenixy (3a Hasenocmi): Konecianoho, uwinsaxom 20o10cy8anms, Ha 3acioanHi
21.11.2018 6yno nputinamo piwieHHs HAOAmMu NO3UMUBHY OYIHKY JIKapcbKomy 3acoby [ emnibpa
(emiyuzyma6)/HEMLIBRA® (emicizumab), ¢praxonu no 30 me/mn, 60 me/0,4 mn, 105 me/0,7 mn ma
150 me/mn 3 6paxysanHAM BUWE3A3HAYEHUX YMOB MA PEKOMEHOayill.

Cranom nHa 06.10.2021 BimnoBigno mo 3BepHeHHS MO3 Vkpainu Big 13.09.2021 Ne25-
01/26852/2-21 ynoBHOBa)XEHUM OpPraHoM OyJ0 TPOBEACHO OIIHKY MEIMYHOI TEXHOJOril 3a
CKOpPOUYEHOIO MPOLIEIYPOIO JIIKAPCHKOTO 3ac00y eMilu3ymMad Al pyTUHHOI NPO(IIAKTUKU 3 METOIO
3ano0iraHHg abo 3MEHILEHHS YacTOTH €Mi30JliB KPOBOTEU y JIOPOCIHX XBOpPUX Ha remoduiiro A
(Bpoxenuit nepinut VII pakTopa 3ropTaHHs KpoBi) 3 yTBOpEHHsIM 1HT10iTOpiB 10 (aktopa VIII.

Bignosigno mo m. 22 Ilopsaky mpoBeAeHHS ACP>KaBHOI OIIHKH MEAMYHHX TEXHOJIOTIH,
3aTBepkeHol noctaHoBoro KMV Bin 23 rpyans 2020 p. Ne 1300, BUCHOBOK YITOBHOBa)XEHOT'O OPTraHy
Ma€e peKOMEHAIINHUN XapaKTep.

3a pe3ynbTaTaMM aHalli3y JaHUX HOPIBHUIBHOI KIIiHIYHOI e(eKTUBHOCTI Ta Oe3NeKH
eMinu3ymMaly Juisi pyTHHHOI MPOQITaKTUKH 3 METOIO 3armo0iranas abo 3MEHIIIEHHS YacTOTH €IT130/1iB
KPOBOTEY y I0pOCIUX XBOpuX Ha reModiito A (Bpomkenuii nedinut VIII dpakTopa 3ropranHs KpoBi)
3 yTBOpeHHsM i1Hri0iTopiB A0 ¢akropa VII Ta momryky TpeTMHHHX mxepen iHpopmarii oo
JIOKAa30BUX JaHUX BCTAHOBJICHO:

e 3a MaHWUMH PEECTPY MEIUKO-TEXHOJOTIYHMUX JIOKYMEHTIB 31 CTaHJapTH3alii MeJIUYHOI
JOTIOMOTH Hapa3si BiACYTHINA YHI()iKOBaHHMHA KIIHIYHMNA TMPOTOKOJ MEIUYHOI JTOTIOMOTH st
JIKyBaHHS reMoimii.

e Jlns mamieHTIB 3 TsKKOIO (opMmoro remodisiero A Ta 3 inribiropamu a0 FVIII BeecBiTHs
denepanis remodinii (WFH) pexomenaye HamaTtu OulbIly TepeBary einuzymady
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MOPIBHSHO 3 TIpenapaTamMu IIyHTYI0UO] Jii A1 3SMEHIIICHHSI e11130/1iB KpoBOTed. J{71s1 marieHTiB
3 iHribitopHoto (opmoro remodinii A, Aki oTpumyroTs eminnzymad, WFH pexomenaye
PETENHHO MPOXOJAUTH KIIIHIYHUA MOHITOPUHT IIOAO PO3BUTKY TPOMOO3y, TOOIYHHUX peaKIlii
Ta TPOMOOTHYHOI MIKpOAHT10MATIi.

e MeanyHo-HAyKOBa KOHCYJbTaTHBHA paga HanionaasHoro d¢ouay 0oporboum 3
remodiztiew (MASAC - Medical and Scientific Advisory Council of the National
Hemophilia Foundation) namae pexomeHpmamii moOA0 JTIKyBaHHSA TOCTPHX KPOBOTEY Y
naiieHTiB 3 reModisiero A ta inridiropamu no FVIIL: cinin yaukaru 3actocyBanns aPCC s
JIKYBaHHS €130y KPOBOTEYl y MAIlI€HTIB, SIKI OTPUMYIOTh MPOPIIAKTHKY e€MIIU3yMaOOM.
rFVIla mae OyTu mepmM BapiaHTOM JIIKYBaHHS €Mi30iB TOCTPUX KPOBOTEY, OCKIIBKH
3acTOCyBaHHS I1i€i KoMOiHaIii He 3MiHro€ pod ik 60e3neku rFVIIa. SIKimo BUKOpHUCTOBYETHCS
aPCC, #oro cmim 3acrocoByBatd y no3i He Oiunbmie HibK 50 MO/Kr, MO BBOAMTHCS SK
MOYaTKOBA /1033, 1 He nepeBuinyBatu 100 MO/kr/no6y. Tpusanicts Tepamnii aPCC Takox ciif
3BECTH JI0 MiHIMYMY, OCKIJIbKH TPHBAJIE 3aCTOCYBAaHHS MPOTATOM > 24 TOJIUH 3 103aMH BHIIE
100 MO/kr/noby moxe OyTu moB'a3aHe 3 TpoMOO30M Ta PO3BUTKOM TPOMOOTHYHOT
MikpoaHrionarii. Buxonsun 3 AaHWX KITHIYHUX JOCTIJKEHb, MAI[iEHTH 3 I1HTIOITOPHOIO
dbopmoro remodiii A, 110 MarOTh CIIOHTAHHI a00 TpaBMaTHUYHI €ITi301 KPOBOTEY, HE3AJICIKHO
BiJ] TAKTHKH X BBeIeHHS (ermi3oquuHe abo mpodilakTHUHE BBEACHHS PENapaTiB IIyHTYIOYOi
nii), IIBUIIIE 3a BCE, OTPUMAIOTh 3HAYHY KOPHUCTh BiJ MPO(IIAKTUYHOTO BBEACHHSA
eminu3ymaly, sIKuil ciig po3risnaté sik 1 miHiro Tepamii. J[ns mamieHTiB, SKi OTPUMYIOTH
3ac00M MIYHTYIOYOI i 3 TPO(ITaKTUYHOIO METOI Ta MAalOTh HEBEIHMKY KUIBKICTh €Mi30fiB
KPOBOTEY, MOYKHO PO3TJITHYTH MOKJIMBICTD TIEPEX01y 3 PO IITaKTUKH 3aC00aMHU ITYHTYOUO1
nii Ha mpodUIaKTHKy eminu3zymadoM. JlaHui mepexil 3yMOBJICHHM AAaHUMU E€KOHOMIYHOI
edpexTuBHOCTI Ta Oinbi mpoctoro BBeAeHHs JI3. Ilig yac mpodimakTHYHOTO 3aCTOCYBAHHS
eMinu3ymaly J1abopaTOpHUN MOHITOPUHT HE MOTPIOEH.

e Himenbko-aBcTpiiicbKko-1IBeiiIapchKe TOBAPUCTBO A0CJiIKeHb TPOMOO03Y Ta reMocTasy
(German, Austrian, Swiss Society for Thrombosis and Haemostasis Research, GTH)
peKOMEeHAy€e 1HAUBIAYadbHO NPUHMATH PIIIEHHA IIO0AO0 MNPOQUIAKTUYHOTO 3aCTOCYBAHHS
eminu3ymaldy, BpaxoBYIOUM 1HAMBITYyalbHY CUTYAIll0 MallieHTa (HaNpuKiIaja, MAIi€eHTH i3
criikumu iHriditopamu a0 FVIII, BeHO3Huit noctym, ¢geHoTHI KpOBOTEdi) Ta (aKTOpH
PU3HKY.

e bpuraHchbke TOBApPUCTBO 3 IreMaToJIOril HAroJIONIye, IO TEPII HIXK 3MIHIOBATH CXEMY
JIKYBaHHS, CJIiJl MPOKOHCYJIbTYBATH NAlli€EHTa Ta 3BEpHYTH yBary Ha Crocid KUTTs, 0COOINBO
IO CTOCY€EThCSA PIBHSA MOro aKTUBHOCTI. Y MAIll€HTIB 3 TSXKKOK ¢GopMoro remModumii A Ta
yrBopeHH:M iHTi6iTOpiB A0 FVIII B anamuesi cnin nepioguuno Boautu FVIII s miarpumku
TosiepaHTHOCTI. [Ipu3HadueHHs emMilu3ymady Ta MOHITOPHMHT 32 CTAHOM MAIIEHTIB 3 TIXKKOIO
reModini€ero A, sIKi OTPUMYIOTh eMIIIU3yMal, CIiJl IPOBOJUTH JOTPUMYIOUUCH HALlIOHATBHUX
KEpIBHULITBA PO BCl MOOIYHI peakiii CiIiJi M0/1aBaTh y HAI[IOHAJILHUI PEECTP.

e PoOouya rpyna ta BukonaBumii komirer IlenTpy remodinii Beauxoopuranii (United
Kingdom Haemophilia Centre Doctors’ Organisation UKHCDO) B TumuacoBux
pexoMenaanisax 2018 poky 3a3Hayae, 0 Mepes] MOYaTKOM 3aCTOCYBAaHHS eMilu3yMaly ciif
BuMipsATd TuTp 1HriGiTopiB FVIIL Ilepma minis nikyBaHHS €mi30/iB KpOBOTE€Y Mae OyTH
npoBeneHe 3a jgonomororo rFVIla. FVIII moaunn abo pekom6GinanTHui cBuHsSunid FVIII
MOYTh OYTH 3aCTOCOBaHI, SIKIIO KpoBoTeua He 3HMKae npu BBeneHHi rFVIla, a tutp
1HT10ITOPIB HU3bKUIA; eni30u KpoBoTedi He ciif JikyBatu aPCC, kpiM BUIIAAKY, KOJIH HEMA€E
iHmmx BapianTiB. [Ipu Bukopucranui aPCC novarkoBa j03a He MOBHUHHA NepeBuIyBaTH S50
Oll/xr. Sxmo motpibHa npyra mo3a aPCC, mamieHT MOBHHEH OYTH TOCHITaNi30BaHUU IS
CIIOCTEPEKEHHS 1010 MOTEHLIHHOro po3BUTKY TMA.
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3a pe3ynbTaTaMy IPOBEIEHOrO MOUIYKY HE 3HaWEHO CUCTEMATUYHI OIVIAIN Ta MeTa-aHai3H,
10 y3arajibHIOIOTh JaHl KIIHIYHUX JIOCII)KCHh BUBUYCHHS €()eKTUBHOCTI Ta Oe3MeKH eMilu3ymMaly y
nopiBHsHHI 3 rFVIla ta aPCC y popociux mamieHTiB 3 1HTIOITOpHOIO (GopMoro remodimii A.
[TepBUHHUX MPSAMHUX Ta/ab0 HENPSAMUX JAOKA30BUX JIAHUX MOPIBHAIBHOI KJIIHIYHOT e()eKTUBHOCTI Ta
oesneku eminn3ymady 3 rFVIIa ta aPCC ne 3naiineno. EdextuBHicTh Ta Oe3neky eMinu3ymady y
narieHTiB 3 reModinito A BuBuanu y 4-x kminiyaux pociimpkenasx: HAVEN 1, HAVEN 2, HAVEN
3 Ta HAVEN 4.

B pamkax npoBenenns nep;xxaBHoi OMT 3a ckopodeHO0 MpoLeayporo s aHai3y OyiH B3sITi
pe3ynbTaTH BIIKPUTOTO, OAaraTOIEHTPOBOTO, paHaoMizoBaHoro ¢asu Il KIHIYHOTO JOCIIIKEHHS
HAVEN 1 3a yuacTi mijitkiB (>12 pokiB) Ta gopociux 3 iHriditopaoro popmoro remodinii A (N =
113) (Oldenburg et al., 2017).16

[TopiBHIOIOYHM pe3yJbTaTH TNAILI€HTIB, SKI OTPUMYBAJIM 10 BKIIOYCHHS Yy JIOCIIKCHHS
eMi30/IMYHE JIKYBaHHs 3aC00aMH IIYHTYIOUOT il Ta K1 ompumysaiu npo@iiakmuxy emiyuzymaoom
y HAVEN 1 (rpyna A) i namieHTiB, SKi OTPUMYBAJIH J0 BKJIIOYCHHS Y JOCITIJDKCHHS €IMi30AUYHe
nikyBauHsi BPA 6e3 npoghinaxmuxu emimmzymabom y HAVEN 1 (rpyna B) cmocrepiranach
CTaTHCTUYHO JOCTOBIpHA Pi3HMIIA KUILKOCTI MPOJIiKoBaHUX KpoBoTed — 2,9 (95% CI 1,7-5,0) vs 23,3
(95% C112,3-43,9) (RR 0,13, P<0,0001) BiAMOBiIHO; IIIOJI0 YCIX €Mi30/iB KpOBOTEY (3/0€3 JIiIKyBaHHS
BPA) — 5,5 (95% CI 3,58; 8,6) vs 28,3 (95% CI 16,79; 47,76) (RR 0,203, P<0,0001); momo
MPOJIIKOBAaHUX €Mi30/1iB CIIOHTaHHUX KpoBoTed — 1,3 (95% C10,73;2,19) vs 16,8 (95% C19,94; 28,30)
(RR 0,08, P<0,0001); miomo mpomikoBaHUX €mi3oiB cyriaooosux kpoored — 0,8 (95% CI 0,26; 2,20)
vs 6,7 (95% CI1,99;22,42) (RR 0,11, P=0,0050); o0 nposikoBaHUX €Mi30/1iB KPOBOTEY Y CYTiI00u-
mimeni — 0,1 (95% CI 0,03; 0,58) vs 3,0 (95% CI 0,96; 9,13) (RR 0,50, P=0,0002). Bincorok
MAI[IEHTIB 3 HYJIHOBOIO KUIBKICTIO KPOBOTEY CTAaHOBUB Y Tpymi A 62,9% (95% CI 44,9; 78,5) vs 5,6%
(95% C10,1; 27,3).

AHani3yrouu JaHi MaIi€HTIB, SKi A0 BKIIOUEHHS y JOCHIIKEHHS OTPUMYBAIU MPO(]IIaKTUKY
BPA Tta orpumyBanu npodinmaktuky eminmsymadbom y HAVEN 1 (rpyna C), BCTaHOBJICHO, IO
KUIBKICTB ITposikoBaHuX KpoBoted — 5,1 (95% CI 2,28-11,2); Bci enizoau KpoBoTed (3/6e3 JiKyBaHHS
BPA) - 6,5 (95% CI 3,43; 12;43); npoJikoBaHi emi30/id CIOHTaHHUX KpoBoted - 3,1 (95% CI 1,20;
8,02); mpomnikoBaHi emizoau cyrinoboBux kposoted - 0,6 (95% CI0,21; 1,48); mpoikoBaHi KpoBOTeUi
y cyrinobu-mimedi - 0,3 (95% CI 0,10; 0,95). BincoTok maii€eHTiB 3 HYyJbOBOIO KUIBKICTIO KPOBOTEY
ctaHoBuB 69,4% (95% CI 54,6; 81,7).

VY 5K0HOTO yYacHHUKA TOCTIIXKEHHS HE BUABJICHO aHTUTLI 10 JI3. BifcoToK matfieHTiB, siKi MajIu
noOiuHi peakuii Grade >3, OyB MOpIBHAHUHU cepel TpbOX TIpyn JociijkeHHd. Biacotok IIP,
NIOB’sI3aHUX 3 JTIKyBaHHSM y rpyni A ctanoBuB 38,2%, rpymi B - 7,7%, rpymi C - 18.4%.

Cepen cepiiozHux nmo6iuHMX peakiiil cnoctepiramiucs TMA y rpymi A - 1(2,9%), rpymi C - 1
(2,0%), Hexpo3 miKipu, TpoMO0(DIedIT MOBEPXHEBUX BEH, 3a130/1e(iIUTHA aHeMId juie y Tpymi A 1
(2,9%), 1 (2,9%), 1 (2,9%), BiamoBigHO.

TMA, Hekpo3 mikipu Ta TpoMOOQueOIT MOBEpXHEBUX BEH BHUHUKAIU Yy MAIll€HTIB, SKI
oTpuMyBasu KisibKa iH(Yy31it aPCC Ha ¢oHi npodiaakTUKK eMiln3yMadoM 10 HacTaHHA rnoii. O6uaBi
nonii TMA munynu micnsg npunuHeHHs JjikyBaHHS aPCC. 3 104 ydacHUKIB, sIKI OTpUMYBald
npodiIaKTUKY eMilIM3yMadoM, JUis JIiKyBaHHs KpoBoTeu 3actocoByBasiu aPCC - 28 nartienTiB (27%),
rFVIla - 34 (33%) Ta obuaBa 3acobu mryHTyrouoi aii - 13 (12%).

Heo0xi1HO 3BepHYTH yBary, 1110 B paMKax JOCIiPKEHHs pecTaBieHi 00’ eqHaH1 1aHi mo BPA,
He po3auIsitoun Ha 3actocyBaHHS okpeMo rFVII ra aPCC.

Taxkum 4MHOM, Hapasi BIJICYTHI MpsIMi MOPIBHSUIbHI JOCHIPKEHHS KJIIHIYHOT e()eKTUBHOCTI Ta
6e3neku eminu3ymady 3 rFVII a6o aPCC (B pexxuMi npo@i1akTHUHOTO BBEJIEHHS Ta JIIKYBaHHS “‘Ha

Bhttps://www.nejm.org/doi/full/10.1056/NEJM0al703068?query=recirc_curatedRelated_article
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Bumory”’). KiiHiuHa eeKTUBHICTD Ta Oe3rmeka eMinu3ymadl y JOPOCIHUX MAIl€HTIB 3 1HT10ITOPHOIO
dopmoto remodinii A BuB4anach y kiaiHiunomy pociimkenni HAVEN 1, sike € pangoMizoBaHuM, ane
BIIKPHTHM, 33 y4acTi HEBEIUKOI KiIbKOCTI marfienTiB (rpyma A - 35, rpyma B - 18, rpyma C - 49).
Meniana TpuBaiocCTi nepioay JiikyBanHs B rpymi A — 29,29 twxHi (0,1-48,9), B rpymi B - 24,14 (23,0-
26,0), B rpyni C - 19,14 (6,9-45,3). Pesynbratu rpynu C IpeacTaBicHi A MAli€HTIB, SKi 10
BKJIIIOYECHHSI y JOCHI/DKEHHS OoTpuMyBanu npodinmaktuky BPA 1 y mocnmimpkeHHI oTpuMyBaliu
podiTaKTUKY eMil3yMadoM.

3a pe3yiapTaTaMH aHali3y BIUIMBY Ha MOKAa3HUKU OOJKETY BCTAHOBJICHO, IO BUTPATH Ha
podiTaKTUKY JIIKAPCHKUM 3aCO00M MOPIBHSIHHS aHTHIHT1I0ITOPHUM KOAryJsSHTHUM KOMILIEKCOM Ha
OJTHOTO TAIliEHTa MPOTATOM PIYHOTO KypCy JiKyBaHHA ckianaioTh 30 545 025 rpH, npodinakTuky
JiKapCchbKUM 3aco0om emirnuzymad — 3 816 120 rpH, 110 mokasye, 10 3aCTOCYBaHHSI eMIIIU3yMady € y
8 pas3iB MeHII BHUTpaTHUM. MoOAENbHI BUTpAaTH Ha MNPO(]ITAKTHKY KOTOpPTH mauieHTiB 14 ocib
JIKapChbKUM 3ac000M TOpPIBHSHHS AHTHUIHTIOITOPDHHM KOAryJsHTHHM KOMILJIEKCOM («Iir0uuid
crieHapiii») ckianartb 427 630 350 rpH, TikapchbKuM 3ac000M eMinn3yMad («HOBUH ciieHapiit») — 53
425 680 rpu. [Iepexin Ha 3acTOCYBaHHS JIKapChbKOro 3ac00y eminu3ymad J03BOIUTH 3aommaantu 374
204 670 rpH.

3a pe3ynpTaTaMu aHalli3y BIUIMBY Ha MOKa3HUKU OIOJKETY BCTaHOBJIEHO, IO BUTPATH Ha
JIKyBaHHS KpPOBOT€Y ‘‘Ha BHMOTY  JIKapCbKHUM 3ac000M TOpIBHSHHS AHTHIHTiOITOPHUM
KOaryJssHTHUM KOMIUIEKCOM Ha OJJHOT'O Malll€HTa IPOTATOM PIYHOIO KYpCY JIKYyBaHHS CKJIaJal0Th Bl
3 849 510 rpH mo 7 699 020 rpH, 3aJIe)KHO Bi TSHKKOCTI KPOBOTEY, MPODITAKTHKY JIIKAPCHKUM
3acobom eminm3ymad — 3 816 120 rpH, 1m0 mokasye, 110 3aCTOCYBaHHS eMiln3ymaly € 10 2 pa3iB
MEHIII BUTPATHUM. MoOJEIbHI BUTPATH IS JIKyBaHHS “‘Ha BUMOTY’ KOTOPTH MalieHTiB 34 ocobu
JIKapChKUM 3acO00M TMOPIBHSHHS AHTHIHTIOITOPHUM KOAryJISSHTHUM KOMILJIEKCOM  («IIFOUMiA
creHapiii») ckmanarots Big 130 883 340 rpH as noMipHEX KpoBOTed 710 261 766 680 rpH 11 THKKHAX
KpOBOTEY, JIIKAPCHKUM 3ac000M eminu3ymad («HoBui cueHapiii») — 129 748 080 rpu. Ilepexin Ha
3aCTOCYBaHHS JTIKAPCHKOTO 3ac00y eMinu3ymad 103BOIHTh 3a0ommanuTy Bix 1 135260 mo 132 018 600
TpH.

3a pe3ynpTaTaMu aHalli3y BIUIMBY Ha IMOKA3HUKU OIO/KETY BCTAaHOBJICHO, IIO BUTpPATH Ha
JIKYBaHHS KpPOBOTEY “Ha BUMOTY” JIKapChKUM 3acO00M MOPIBHIHHA €NTaKory-aib(a akTHBOBAaHUM
Ha OJIHOTO MAalll€HTa MPOTITOM PIYHOTO KypcCy JIKyBaHHS CKIaaaioTh 8 476 650 rpH, npodinakTuKy
JiKapchbKuUM 3aco0om eminn3ymad — 3 816 120 rpH, 110 mokasye, 110 3aCTOCYBaHHS eMilu3ymMaly € y
2,2 pa3u MmeHu BUTpaTHUM. OCKUIBKM BIJICYTHS KOropTa MNAIliEHTIB, SIKI Hapa3l 3acTOCOBYIOTh
JiKapchKUN 3aci0 MOPIBHSIHHA eNTakor-anb(a akTHBOBAaHUH, pO3paxyHKHU Ha KOTOPTY MAIli€EHTIB He
MIPOBOTUIIUCH.

3 ypaxyBaHHAM pe3ynabTaTiB JepxkaBHOi OMT 3a CKOpOYEHOIO MNpOLEAYPOI0, HAJAAHUX
MO3UTUBHUX PEKOMEHMaliii EKCIepTHOrO KOMITeTy IIOM0 BKJIIOYEHHS JIKApChKOTO 3aco0y
eminu3ymady 1o HamioHanbHOro nepeniky OCHOBHUX JIKapChKUX 3aco0iB, PEKOMEHJIO0BAHO
PO3IJIIHYTH MOKJIMBICTh BKJIFOUEHHS JIIKAPCHKOI0 3aco0y eminu3ymal (po3uuH ams iH ekuii mo 30
mr/1 mit; mo 1 mi (30 mr); mo 150 mr/1 mu; mo 0,4 mut (60 mr); o 0,7 ma (105 mr); mo 1 M (150 mr)
y ¢urakoHi) sl pyTUHHOI TPOPITAKTUKH 3 METOIO 3armo0iranHs ab0 3MEHIICHHS YacTOTH €Mi30/IiB
KpPOBOTEY Yy JOPOCIUX, XBOpUX Ha remodinito A (Bpomkenuit nedinur VIII daxtopa 3ropranHs
KpOB1) 3 yTBOpeHHSM iHTri0iTopiB A0 (aktopa VIII no HOMeHKIaTypu 3akymiBedb 3a HaMpsMOM
“JlikapchKi 3aco0M 1 3a0€3MeUeHHs JOPOCINX, XBOPUX Ha reModinito TumiB A a6o B abo xBopoOy
BinneOpanna” 3a yMOBU NepeBe/IEHHS NAIlI€EHTIB:

® 3 pexuMy NpopUIAKTUKM aAHTUIHTIOITOPHUM KOAryJIsiHTHUM KOMIUIEKCOM Ha PpPEeXHUM
npo(dIaKTUKU 3 BUKOPUCTAHHSIM JIIKAPCHKOI0 3aco0y eMinu3ymao,

® 3 peXHUMYy JIKyBaHHS “Ha BUMOTY TSDKKHX KpPOBOTE€Y AHTUIHTIOITOPHUM KOAryJssHTHUM
KOMIUIEKCOM Ha PeXUM MPOPIITaKTUKU 3 BUKOPUCTAHHSM JIIKaPChKOT0 3ac00y emMinu3ymao;
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® 3 peXUMY JIIKyBaHHS ‘“‘Ha BUMOTY TIOMIPHHMX KPOBOTEY aHTHUIHTIOITOPHHM KOAryJISTHTHUM
KOMILJIEKCOM Ha PEeXHUM IPOPUTAKTUKY 3 BUKOPUCTAHHAM JIIKapChKOTO 3ac00y eMinu3ymad 3a
YMOBH 3HIDKCHHSI 3asBJICHOI 11iHU Ha 8,8%,
® 3 peXXUMY JIKYBaHHS “‘Ha BUMOTY  €NTaKOroOM-ajib(a aKTHBOBAHUM Ha PEKUM MPODITaKTHKH
3 BUKOPHCTAHHSM JIIKAPCHKOT0 3aco0y eminn3ymao.
BpaxyBaru Buile 3a3HaueHi peKOMEHJAIl NpU TUIaHYBaHHI 3aKyIiBeJb aHTHIHT10ITOPHOTO
KOaryJstHTHOTO KOMIUIEKCY Ta eNTaKory-ajibda.

5. Indopmanisi 100 CTPOKY Aii BUCHOBKY YIIOBHOBAKEHOI0 OPraHy:

BignosigHo no n. 21 Ilopsaky BHCHOBOK YIOBHOBAa)K€HOI'O OpPraHy CTOCOBHO B1JIIOBIJIHOI
MEINYHOI TEXHOJOTil BBaKAETbCS YMHHUM JI0 MOMEHTY IPOBEIEHHS HOBOI JIEP)KaBHOI OLIHKH
MEIUYHOI TEXHOJIOTI].
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