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BucuoBok
YIIOBHOBAKEHOI'0 OPraHy 3 AePKABHOI OLiIHKM MeAUYHUX TEXHOJIOTIN:
eMinu3ymao0

epacasena oyinka meOudHUX MexHON02IU NPO8edeHa YNOBHOBANCEHUM OP2AHOM 3
0epIHCaBHOT OYIHKU MEeOUYHUX MEXHON02IU 8I0N08IOHO 00 eumoe llopsoKy nposederHs
0epIAHCABHOI OYIHKU MeOUYHUX MEeXHON02ilU, 3ameepoxceno2o nocmanogoi Kabinemy
Minicmpis Ykpainu 6io 23.12.2020 Nel300 ma cknaoacmocsa 3 pe3yivmamis auaunizy
NOPIGHANILHOI edheKmueHOCMI (pe3yIbmamueHocmi), be3nexku, eqhrexmusHoCmi eumpam
ma pe3ylbmamie amanizy nauey Ha 0100dxcem JIKAPCbKO20 3aco0y HA OCHO8I OAHUX
3as16HUKA. BUCHOBOK YNOBHOBAMCEH020 OpeaAHy 3 O0ePAHCABHOI OYIHKU MeOUYHUX
MexHon02il Mae pekomenoayiunui xapaxmep. Haoani oani y 6ucnosky € akmyanbHi
CMAaHOM Ha 0amy 1020 Ni020MOBKU.

1. Indopmanis mnpo aary NPOBEACHHHA [IE€P5KABHOI OWIHKM MeJIUYHUX
TEXHOJIOTii 3asiBJIEHOT 0 JiKapcbKOro 3aco0y: 26.12.2025.

2. Indgopmanis npo 3asiBJIeHNH JiKapcbKUH 3aci0:

1) naiimeHyBaHHsi (mpi3Bulle, iM’sl, MO0 0aTbKOBi) 3asBHHKA Ta Ha3Ba
BHPOOHMKA JIIKAPCHKOIO0 32c00Y:

CranoM Ha 26.12.2025 3a nanumu JIep»KaBHOTO peecTpy TKapChbKHX 3ac00iB:

I'EMJIIBPA®, po3unsn ms 16’ exiin mo 30 mr/1 mut; mo 1 mut (30 mr); mo 0,4 mut (12
Mr) y daakoHi, o 1 ¢akoHy B KapTOHHINH KOopoOiri

I'EMJIIBPA®, po3uns mis i1 exmii mo 150 mr/1 m; o 0,4 mur (60 mr); o 0,7 mur
(105 mr); mo 1 M (150 mr) y dmakoni; mo 1 dhmakoHy B KapTOHHIM KOPOOIT

Peectpamiitne mnocBimuenns: UA/16914/01/01, UA/16914/01/02. Tepmin nii
peecTpaliifHoro NocBiueHHs: HeoOMexeHu# 3 29.01.2024.

! http://www.drlz.com.ua/
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Bupoonuk: UYyraii ®apma Manydextypunr Ko, Jltnm (BUpOOHHUIITBO
Hepo3dacoBaHOT MPOJYKIli, MEPBUHHE MAaKyBaHHS, BUMPOOYBAHHS KOHTPOJIO SKOCTI;
BUINIPOOYBaHHS KOHTponto sikoctTi), Amonis, Camcynr bioJlomkukc Ko, Jlta
(BUpoOHMIITBO Hepo3(hacoBaHOI NPOAYKIi, MEpPBHHHE MaKyBaHHS, BHUIPOOYBaHHS
KOHTpomo sikocti), PecmmyOmika Kopes, . Xopdmann-JIa Pom JItn (BumpoOyBaHHS
KOHTPOJTIO SIKOCT1, BTOPUHHE MaKyBaHHs, BUITYCK cepii), [lIBeiinapis.

3aaBuuk: TOB «Pom Ykpaina», YkpaiHna.

2) TOproseJibHA Ha3Ba JIKapChKOIo 3aco0y:

I'emniOpa®/ HEMLIBRA©

3) Mi’KHAPOHA HENMATEHTOBAHA HA3BAa 200 CHHOHIMiYHEe HAMMEHYBAHHS:

Eminmzyma0 (emicizumab)

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

oiroua pevosuna: eminnzymad; 1 dbaaxon mictuth 30 mr/1 mi a6o 60 mr/0,4 M ado
105 mr/0,7 mn a6o 150 mr/1 mn eminuzymaly; OCHOBI (Di3UKO-XIMIYHI BJIACTHUBOCTI:
CTepuibHa Ipo30pa piauHa Bix 0e30apBHOIO /10 3J€TKa OBTYBAaTOrO KOJIbOpYy 0e€3
KOHCEPBAHTIB;

oonomidxcui  pewosunu: L-rictuauH, L-kucmora acmapriHoBa, L-apriHin,
noiokcamep 188, Boja muist 1H’ €KIIiif.

5) popma BUnIyCKY:

po3uuH s i1’ ek, 1 pmakon mictuth 30 mr/1 mit a6o 12 mr/0,4 mi abo 60 mr/0,4
M abo 105 mr/0,7 ma ab6o 150 mr/l mu eminu3zyma0y; no 1 ¢aakoHy B KapTOHHIN
KOpoOIIi;

6) cmocid 3acTocyBaHHs JiKapcbKOro 3acoly:

Tigpku s TAMIKIpHOTO BBEACHHSA. PekomMeHI0BaHAa HaBaHTaKyBallbHA 1032
CTAaHOBUTH 3 MI/KI MacH TiJIa, 1110 BBOJAUTHCS MIIIIKIPHO OJIUH Pa3 HAa THXXKJIEHb TPOTATOM
nepmux 4 THXKHIB, HaJall mpernapaT 3aCTOCOBYIOTh Y MIATPUMYIOUIH J1031:

e 1,5 MI/KT Macu TiJia OIMH pa3 Ha TWXKIEHB a00;

e 3 MI/KT MacH TiJIa OJJMH pa3 Ha JIBa THXXHI, a00;

® 6 MI/KI MacH TiJla OJIMH Pa3 Ha YOTUPH THKHI.

Bubip miarpumytouoi mg03u Mae 0Oa3yBaTHCSi Ha TOMY, YOMY BiJJa€ TepeBary
MEJUYHHUM CIEHIAICT, 13 YpaXyBaHHSIM PEXKUMIB, SKI MOXYTh CIPHUSATH MOKPAIIECHHIO
JOTPUMAHHS MMAIIEHTOM PEXKUMY JIKYBaHHS.

7) indopmanisi Npo HAABHICTH [IEP/KABHOI peecTpauil JiKapcbKoro 3acody B
Ykpaini:

I'emniOpa, po3uun ans 16’ exkuii; 1 ¢guakon mictuth 30 mr/1 miu abo 12 mr/0,4 mn
a6o 60 mr/0,4 mi, a6o 105 mr/0,7 mi, ado 150 mr/1 ma eminuzymady. ado 150 mr/1 mi
eminmzymady. Ilo 1 ¢uakony B kapToHHIM KOpoOIi. Peectpariiine MOCBIAYCHHS:
UA/16914/01/01, UA/16914/01/02. Tepmin nii peecTpamiiHOro TOCBIAYCHHS Ha
TepuTopli YKpainu He oomexxennit. Hakaz MO3 Nel49 in 29.01.2024.

8) dapmaxkosioriuna aisg  JiKapchbKOro 3aco0y Ta KOJA 3a AHATOMO-
TepaneBTUYHO- XIMIYHOI0 KjIacu(ikauicro:
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Eminmmzymad — 3B’s3ye aktuBoBaHi (akrtop IX 1 daktop X, BIJHOBIIOIOYU
HenocTaTHIO (yHKIIO akTuBoBaHOTO ¢aktopa VIII, sxuit € HeoOXiaHUM s
€(heKTUBHOTO TEMOCTa3y.

dapmakoTepaneBTUYHA Tpymna: 3acoOu, IO BIUIMBAIOTh HA CHUCTEMY KpOBi Ta
remornoe3. AHTureMopariuai 3acoou. Bitamin K Tta iHmi remocratnysi 3aco6u. [Hmmi
reMOCTaTH4YHI 3aco0u sl cucTeMHOro 3actocyBanHsa. Eminuzymad. Kog ATX B02B
X06.

9) moka3aHHA 10 MeIUYHOI0 3aCTOCYBaHHS, 32 IKUM MOJaBaJjiacs 3asiBa:

PytunHa mpodinakTuka 3 METOrO 3amoOiranHs abo 3MEHIICHHS YacTOTH IMi30/1iB
KpPOBOTEY y JAOPOCIUX Ta JITEH, MOUYMHAIOYM 3 HAPOJKEHHS, XBOPUX Ha reModiiio A
(Bpomxenuit gedinut VIII dakTopa 3ropTaHHs KpoBi) 3 yTBOPEHHSAM ab0 0€3 yTBOpEHHS
1HTi161TOpI1B 110 pakTopa VIIL.

3asBHUKOM 3a3HAYEHO, 1110 B paMKaXx JIaHOTO MMOKa3aHHs PO3IJIAIA€ThCA OIS
NaIi€eHTiB ctapuie 12 pokiB, MO CTPaXXIalOTh HA THKKY reModuiito A 6e3 HasBHOCTI
1HT161TOp1B 10 pakropa VIII Ta yTpyHEHUM BEHO3HUM JIOCTYTIOM.

10) moxka3aHHsI 10 MEAUYHOI0 3aCTOCYBAHHS BIANOBIAHO 10 IHCTPYKUII 1S
MEJIUYHOI0 3aCTOCYBaHHS, 3aTBepAxeHol M3, 3a HAasgsBHOCTI Iep:KaBHOI peecTpauii
JIKapCbKOro 3aco0y B YKpaiHi:

PyTuHHa npodinakTUKH 3 METOIO 3amo0iraHHs ad0 3MEHIIEHHS YaCTOTH €Mi30/1B
KpOBOTEY Yy JOPOCHMX Ta JITEH, MOYMHAIOYM 3 HAPOJKEHHSA, XBOPUX Ha reMo(uiio A
(Bpomxenuit nediuut VIII pakropa 3ropTaHHs KpoBl) 3 yTBOPEHHAM a00 0€3 YyTBOPEHHS
1HT161TOp1B 110 pakTopa VIIL.

11) indopmanmis npo HAABHICTH INOKa3aHb A0 MEIUYHOI0 3aCTOCYBAHHA
JIKapPCbKOro 3aco0y 1/ BUKOPUCTAHHS i/l YaC HAJAHHS MeJIMYHOI I0NIOMOTH NPHU
CTaHAX, 10 3a3HAYeHi y NPiOPUTETHUX HANMPSAMAX PO3BUTKY cdepu OXOPOHH
310POB’si:

[IpiopuTeTHICTH JIKYBaHHS CTaHy, III0 BUBYAETHCS, MiITBEPHKYETHCS HACTYTHUM:

-remoimisi A BXOIWUTH JO TepeNiKy pinkicHux (opdaHHHMX) 3aXBOPIOBAHb,
3aTBepkeHoro HakazoM MO3 Vkpainu Big 27.10.2014 Ne 7782, 3apeecTpoBaHOrO B
MinictepcTsi rocTuiii Ykpainu 13 nuctomana 2014 p. 3a Ne 1439/26216;

-remoimst A, nedpiuutr ¢akropy VIII (koxg 3a MKX-10 D66) Bxomuth 10
HaiioHayibHOTO [lepeniky mplopUTEeTHUX 3aXBOPIOBaHb B YKpaiHi: METOJOJOTIS Ta
pesynsraTu (Bepeis 1.1., 2018, Onemykx O.M., [Tinssxko O.5., Ta criiBasTopn)®.

Vnoenosaoicenuti opean 3aznauae, wjo npiopumemuicms AiKY8AHHS 3A3HAYEHO20
cmany makodxc niomeepoxcyemocs nocmanogoro KMY 6io 07.03.2022 Ne216 «/lesxi
NUMAHHS 3aKYNIGIE JIKAPCOKUX 3AC00i8, MeOUUHUX 6UPOOI6 Ma OONOMINCHUX 3ac00i8 00
HUX» 31 3MinamMu ma 0onosnennamu®, 6 sAKiil nepedbaueno nanpsam zaxynisens “Jlikapcoki
3acobu 05 3abe3neuentsn oimell ma 0OPOCIuUx, X8opux Ha ecemoghinito munie A abo B uu
x8opoby Binnebpanoa”.

2 https://zakon.rada.gov.ua/laws/show/z1439-14#Text

% https://hta.ua/wp-content/uploads/2019/05/perelik-prioritetnih-zahvorjuvan_moh_05_12_2018.pdf

4 Iocranosa Kabinery MinicTpi Ykpainu Bin 07.03.2022 Ne216 «/Jleski muTaHHs 3aKyMiBIIi JiKapchbKEX 3aC00iB, MEIMUHUX BUPOOIB Ta JOMOMIKHUX
3acobiB 10 HUX», https://zakon.rada.gov.ua/laws/show/216-2022-%D0%BF#Text
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Kpim moeo, 8i0nosiono 0o poznopsoacennua KMY 6i0 28.04.2021 Ne 377-p cxeanena
Konyenyis possumky cucmemu HAOAHHA MeOUYHOI OONOMO2U NAYIEHMAM, SKI
cmpasicoaroms Ha piokicui (opganni) 3axeoprosanns, na 2021-2026 poxu (oani —
Konyenyis)®. Memoio xonyenyii € 3menuenns cmepmuocmi 6i0 piokicnux (opgannux)
3aX80p106AHb, NIOBUWEHHS AKOCMI HCUMMSs NAYIEHMIB, AKI cCmpaxicoaoms HA PIOKICHI
(opganni) 3ax60p106anHs, WIAXOM 300e3NeYeH s CNpaseodau8o20 ma pieHo20 OOCMYN)
00 AKICHOI MeOUUHOI OONOMO2U MAKUM NAYIEHMAM, 30KpemMa 00 AKICHUX, eqheKMmUBHUX
ma Oe3neyHux aiKkapcoKux 3aco0is 0/ MiKY8aHHsA PIOKICHUX (OpGaHHUX) 3aX80pHO6AHD,
00 MeOUYHUX 8UpPoOI8 ma npodyKmie CneyianbHo2o JIKY8AIbHO20 XaApUY8aHH s, A MAKOI’C
nCUxon02iuH020 cynposody. Mema i yini yiei Konyenuyii eionosioaroms Llinam cmanoeo
pozeumxy na 2016-2030 poxu, 3ameepoxcerum [lopsokom OeHHUM 8 2a1y3i PO3BUMKY HA
Camimi Opeanizayii 06 eonanux nayiu (0ani — OOH), wo 6i0byecs y eepecni 2015 poxy
6 pamkax 70-i cecii 'enepanvroi Acamoénei OOH.

3. BHCHOBOK YNOBHOBAaKEHOr0 OPraHy IIOA0 Ppe3yJbTaTiB NOPIBHSIbHOL
eeKTUBHOCTI (Pe3yJIbTATUBHOCTI), 0e31eKH, e)eKTUBHOCTI BUTPAT HA JIiKAPChKU
3acCi0 Ta aHAJTI3Y BIUIMBY HA MOKA3HUKH OKOIKETY:

1) naHi 010 NPiIOPUTETHOCTI 3aXBOPIOBAHHSA (CTAHY)

I'emodimiss A (medimut daxropa VIII) € cnaaxkoBUM 3axBOPIOBAHHSAM, IO
XapaKTepU3yeTbCs  TMOPYIICHHSM  3TOPTaHHS  KpOBI  Yepe3  HEJOCTaTHICTh
¢yHkuioHanbHoro miasmoBoro Qakropa VIII (mam — FVII). BigcyrHicts abo
dbyHkioHanbHa HeocTaTHICTh FVIII mpu3BoAUTS 10 CXUITBHOCTI A0 KPOBOTEY MTPOTATOM
YChOTO OKHUTTS. XapakTepHUM [ reMmoduiii € mnocTiiiHi kpoBorteul. CTymniHb
BUPAXKEHOCTI KPOBOTEY1 KOPEIIOE 31 cTyneHeM aedinuty ¢akropa 3ropTaHHs KpoBi. Y
MAalI€HTIB 3 TSOKKOIO (opMoro remModinii cHocTepiraloTbes MOCTIHHI CHOHTaHHI
KpOBOTEUI B CYIJIOOM, M’ 31 Ta BHYTPILIHI OpTraHu.

BryTpinmmHb0UepenHi KPOBOBIWJIMBH Ta KPOBOBWJIMBHA B M’SIKIi TKAaHWHH HaBKOJIO
KUTTEBO BAXJIMBUX OO0JacTeil, TaKWX $K AUXaJbHI HUIAXW ab0 BHYTPIIIHI OpraHw,
3QJIMIIAIOTHCS HAWHEOE3NMEeUHIUMHU ISl KUTTS yCKIagHEHHsSMU remodimi. Pusuk
BHYTPIIIHBOYEPETTHOT KPOBOTEU1 MIPOTIATOM YCHOTO KHUTTSI CTAHOBUTH 2-8% 1 € MPUUUHOIO
TPETUHU CMEPTEl Yepe3 KPOBOBUJIMB, HABITh B €MOXY 3aMicHOi Teparmii (hakTopamu.
BHyTpilmHbouepennHa KpoBOTEYAa € JPYrol 3a YacTOTO MPUYMHOIO CMEpTI Ta
HaNMOUIMPEHIIO MPUYMHOI0 CMEPTI, MOB'A3aHOI 3 KpoBoTeuero. Cepen Mali€eHTIB 3
TSOKKOI0 Temodimiero, 10% MaroTh BHYTpIITHROUEPEIHI KpoBoTeUl 31 cMepTHICTIO 30%.
B minomy, cMmepTHiCTh mMaIlieHTIB 3 reMOQiIi€l0 BABIYl BHINA, HIK Yy 370pPOBOTO
40JI0B14Oro HaceneHHs. [Tpu Tsxkiit remodiii 1eil mokazHukK 3Ha4yHO BUIIMI. JIiKyBaHHS
KpoOBOTeU Mpu TremModimi A MOXKHAa YMOBHO MOJIIUTH Ha JBa THUIHU: €MI30JUYHE
nikyBaHHs (200 JIIKyBaHHS “Ha BUMOTY’), 11O MPOBOAMTHCS Yy BIJANOBI/Ib Ha MOSBY
CUMIITOMIB KpOBOTeUl, Ta NPO(QIIaKTUYHE JIIKYBaHHS, 1110 TPOBOIAUTHCS PETYISAPHO, 3
METOI0 3aro0iraHHs MOsIBU KPOBOTedi. 3riIHO pekoMmeHpaanid BcecBiTHbOI (eneparrii
remodimii (nami — WFH, World Federation of Hemophilia), npodinaktnyne ikyBaHHS —

5 https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80#Text
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I[e CTaHAapT Tepamii I TMali€HTIB 3 TKKOK (opMoro remodiaii Ta aid JESIKUX
NAII€HTIB 3 CEPEIHBOTKKOIO (hopmoro remodinii. 3a BusHaueHHsM WFH npodinaktrka
reMo(duii ToJysiraE B PETYNSAPHOMY BBEIEHHI TEpPANeBTUYHHMX JIKApPCHKUX 3ac00iB,
COpSAMOBAaHMX Ha MIATPUMAHHA TE€MOCTa3y MJisi 3amobiraHHs KpOBOTEY, OCOOIHBO
KPOBOBHJIMBIB y CYIJIOOU, IO MPU3BOJIATH 10 apTPOIATii Ta 1IHBAIIHOCTI.

Perynsipna 3amicHa Teparnis (mpodijlakTUKa) 3 BUKOPUCTAHHAM IJIa3MaTUYHUAX a00
pPEeKOMOIHAHTHUX  KOHIIGHTpATiB  (akTopiB Koarymsamii 31 cTaHgapTHUM  abo
MPOJOHTOBAHUM TIE€PIOJIOM HAMIBBUBEIACHHS, HE(PAKTOPHUX IMpemnapaTiB abo 1HIIUX
reMOCTAaTUYHUX MpenapariB, Ky MOYMHAIOTH y Billl A0 3 POKIB IS MOMEPEIKEHHS
KpOBOTEU Ta 3amoOiraHHs yCKJIaJHEHb 3 OOKYy OpraHiB OMOPHO-PYXOBOTO amapary, €
CTaHJIapTOM JIIKYBaHHS YCIX MAIi€HTIB 3 TSHKKOK Gopmoro reModimii A Ta mOMIpHOIO
remModiiiero A 3 TSDKKUM (DEHOTUIIOM KPOBOTEU y CBITI. SIKIO MAaIliEHT HE OTPUMYBaB
NepPBUHHOT 200 BTOPUHHOI MPOo(dIaKTUKU (BIAMOBIIHO M0 Kiacudikaiii npodiIakTUKU
remModiii A Ha OCHOBI MOMEHTY ii MOYaTKy), Tpo(uIaKTUYHA Teparisi MOBUHHA OyTH
npu3HayeHa y Oy/ib-IKOMY BiIll 1 POBOAUTHCS TPUBAJIO, 3/1€01IBIIIOTO MOXKUTTEBO.

OkpeMoI0 KaTeropi€ro MamieHTiB 3 reMouiiero A, € MNalieHTH 3 yTPYAHEHUM
BeHo3HuMm poctynom (DIVA — difficult intravenous access). 3a cBITOBUMHU
JITepaTypHUMHU JaHUMH, CEpell TAalI€HTIB 3 reMoiri€ero, TPYAHOIIl 3 BEHO3HUM
JOCTYTIOM, 3yMOBJICHI, 30KpeMa, IOTAHUM CTaHOM BEH, JTUTSYHM BIKOM, 3ai{BOIO Baroro
Ta CKJIQJIHICTIO Bi3yai3alii BeH, 3ycTpiyaroTbes y 36,7% nauienTis. [Ipu npomy, nepedir
Ta IPOrHO3 reModinii A B AaH1i Tpyni XBOPUX HE BIAPI3HAETHCA BiJl TAKOTO B 3arajibHIN
rpyni TAali€HTIiB, ajle 4epe3 YTPYJHEHUH BEHO3HUH JOCTyl Ta HEMOXKJIUBICTh
peryJsipHoro BBeJIEHHS KOHIeHTpariB (daktopy VIII, Taki mnamieHTH BHUMYIIEHI
OTpUMYBATH JIMINE JIIKYBaHHS ‘“Ha BUMOTY’, IO OOYMOBIIOE TOSBY B HHUX YCIX
HEraTUBHUX HACIIJIKIB 3aXBOPIOBAHHS, MPUTAMAaHHUX Tepediry reModinii y maii€eHTis,
K1 HE OTPUMYIOTh MPOQIIaKTUKY. TakoX y UX MAIiEHTIB, BAHUKAIOTH TPYIHOIII MPU
3YIUHIII TPOPUBHHUX KpPOBOTeU (TOOTO mMpW JiKyBaHHI “Ha BUMOTY’), TPHU ILbOMY,
KpOBOTEUl y TaKMX IAIEHTIB TPAIUIIIOTHCA 3 TaKOK K YacTOTOI, SIK B 3arajibHIN
MOMyJIsLIi XBOPUX HAa TeMoQuIito A, 3ajexkarh BIJ CTYNEHS TSKKOCTI remodimi Ta
BUMAararoTh BBEJICHHS BIJIMOBIIHUX /103 KOHIIEHTpaTiB paktopy VIII.

Bianosinno no pexomenpauii WFH, mpu yTpyaHeHOMy BEHO3HOMY AOCTYII,
MaIieHTaM PEKOMEHIYEThCS BCTAaHOBIIGHHS TPHUCTPOIO IIEHTPAIBHOTO BEHO3HOTO
nocryny (mami — ITHBJl) anga nosermenHs npo@UIaKTUUHUX 1H €KIIA KOHUEHTpPATy
(akTopa 3ropTaHHs KpoBI a00 BUKOPUCTaHHS €MINM3yMaly 4YM I1HIIMX MiJIIKIPHUX
He(hakTOpHUX JIKApPChKUX 3aco0iB. B mokanpHIW KIIIHIYHIA TPaKTUIl B YKpaiHi,
BUKOPHUCTAHHSI MPHUCTPOIB LIEHTPAJIBHOTO BEHO3HOTO JOCTYMYy He HalOylio MIHPOKOIro
3aCTOCYBaHHs yepes Te, o BectaHoBIeHH [IL[B/] cynpoBomKy€eThCs yCKIIaIHEHHAMHA U
pU3MKaMu, TOB’sI3aHUMH 3 Xipypriudorwo imruianTarieto [IIIBJI, a came: indexmii, y
BUIAJKYy 3 TPUCTPOEM IIEHTPATHLHOTO BEHO3HOTO JOCTYIy, Ta OKI03li abo
HEBIJIMOBITHOCTI JJOBXWHY KIHITIBKH, Y BUIIQIKY 3 apTE€Pi0-BEHO3HOIO (DiCTYIIOK0 1, HAapasi,
NAIiEHTH 3 YTPYAHCHUM BEHO3HHUM JOCTYIIOM B YKpaiHi OTPUMYIOTH JIUIIE JIIKYBaHHS
“Ha BUMOTY .
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OT1xe, BU3HAUYCHOIO HIJIbOBOIO MOMYJISIIi€I0 3T1THO JOChE € MAIlleHTH cTapiie 12
POKIB 3 TsDKKOO TreModuriero A 06e3 HasBHOCTI iHTiOITOpiB 10 (aktopa VIII Ta
YTPYAHEHUM BEHO3HHUM JIOCTYIIOM.

Ynoenosaosicenuti opean npoananizyeas nioxio 3as6HuKa 00 SUSHAYEHHS YLTbOBOI
NONyaAyii ma 3a3Hayac, wo HAsI8HICMb YMPYOHEHO20 8EHO3H020 OOCMYNY He € OKPeMUM
KIIHIYHUM 6apianmom nepedicy cemo@inii A, oOHax mae cymmese 3HAYEHHS O
MOJNCIUBOCINE  NPOBEOEHHSL pe2yNsApHOL npoghinakmuunoi mepanii KOHYeHmpamamu
Gpaxmopy VIII, axa nompebye uacmux GHYMpIUUHbOBEHHUX 668edeHb. Bionogiono 0o
pexomenoayiti WFH®, y nayicnmis, Ona AKux pe2ynsipHi 6HYMpPiuuHb06eHHi iHDY3ii €
VMPYOHEHUMU, OOYLIbHO pO32110amu albMepHAmUeti 8apianmu Nnpo@ilaKmuyHol
mepanii, 30Kpema: 3acMOCY8aHHS NIOWKIPDHUX He@pAKMOpHUX 3acobis, MaxKux sK
emiyusymadb abo 6CMAHOBNEHHS NPUCMPOIO YEHMPAIbHO20 6eHO3H020 docmyny. B
VKPAiHCObKIltl KIIHIYHIU Npakmuyi 6UKOPUCMAHHA 0OMedceHe uepe3 BUCOKUL PUBUK
IHeKYIIHUX ma MPOMOOMUUHUX YCKAAOHEHb, WO NIOMBEPONCEHO BION0BIOAMU (haxisyie
Hayionanvnoi oumsuoi cneyianizosanoi nikapui  “Oxmamoum” (oani — HIJIC
“Oxmamoum”) ma Jlepocasnoi ycmanosu “Incmumym namonocii kposi ma
mpanc@y3itinoi meouyunu” (Oani — Y «Ilncmumym namonoecii kpogi ma mpanc@y3itinoi
MeOuyuHu») wo OYIU OMPUMAHI HA 3aNUM YNOGHOBANCEHO20 Op2any. ¥ 36 3Ky 3 yuMm,
Gaxisyi 3aznavaromo, Wo OLILWICMb NAYIEHMIE 13 YMPYOHEHUM 8EHO3HUM OO0CMYNOM
GdakmuuHo He ModHCYmb ompumyeamu noeHoyinHy npoghinakmuxy FVIII i 30ebinbuioco
nikytomsbcs “Ha eumocy”. 3 o0ensidy Ha ye, SUOLIEHHS 3AABHUKOM YILNbOBOI NONYIAYIL
nayienmis 3 msoickoio cemoqpinicro A 6e3 ineibimopis 0o paxkmopy VIII ma 3 ympyonenum
BEHO3HUM OOCMYNOM € OOIPYHMOBAHUM MA 8i0N0BI0AE NPUHYUNAM KAIHIYHOI NPAKMUKU
Ma YUHHUM MIHCHAPOOHUM PEKOMEHOAYISIM.

3asgBHUK 3a3Hauae, 10 Hapas3l €IUHUM JII0YUM B YKpaiHi pEecTpOM XBOpUX Ha
cnaJKoBi Koaryinomartii € HarioHanpHUN peecTp XBOpPUX Ha CHAJKOBI KOaryJsomarii,
ctBopeHuit y BepecHi 2018 poky Ta po3mimenuit Ha 6a3i LleHTpy maTosorii remocTasy
HACJI «Oxmatauty. 3a indopmariiero, HagaHow [{entpom maronorii remoctazy HJICJI
«OXMaTauT» Ha 3anuT 3asBHUKA, cTaHOM Ha 2025 pik B YkpaiHi 3apeectpoBaHo 649
TMAIEHTIB 13 TSHKKOIO (hopMoro remodinii A 6e3 iHri6iTopiB 10 daktopy VIII. BogHouac
y pEeCTpi BIACYTHI JiaHi MO0 KIJIBKOCTI MAIll€HTIB, SIKI MAlOTh YTPYAHEHUNA BEHO3HUM
JOCTYII.

3 ommsiay Ha 1e, 3asBHUK 3BepHyBca g0 HJICJI “Oxmartaut” 13 H0JaTKOBUM
3anuToM. 3rigHo 3 BignmoBiaao (axiuis HJACI “Oxmataut”, TpyAHOIl 3 BEHO3HUM
JIOCTYIIOM CTIOCTepiratoThes y 36,7 % marieHTiB i3 reModii€ro.

3riIHO 3 KPUTEPISIMH BKJIIOYEHHS JO OCHOBHOTO PEECTPAIIMHOTO AOCIIHKCHHS
HAVEN 3, xiiHiuHa epeKTUBHICTH JOCIIHKYBAHOTO JIIKAPCHKOTO 3ac00y mpu reModiii
A 6e3 1Hr161TOpIB 70 haktopy VIII noBenena nms maiieHTiB BikoM Bija 12 pokiB i cTapire.
BinnosigHo, 11t po3paxyHKy LIJTbOBOI MOMYJIALIT OyJI0 BUALIEHO TPYITy MAII€HTIB BIKOM
crapiie 12 pokis.

& https://www1.wfh.org/publications/files/pdf-1863.pdf
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OckiapKH J1arHo3 “reModunis’” 3a3BUYail BCTAHOBIIIOETHCS B TIEPII MICSIIl KUTTS,
HOBUX BUIIAJIKIB CEPEJI IOPOCTUX HE OUIKY€EThCA. TOMY i MPOrHO3y momyssiii Ha 2025 -
2029 poxu AOLIIBHO BpaXOBYBAaTH JIUIIE TITEH, K1 MPOTITOM IOTO MEPIOay JOCATHYTh
12-piunoro Biky. JlaHi 3 peecTpy CBiq4aTh, o npotsirom 2026-2029 poki A0 kareropii
crapmre 12 pokiB nepeiayTh BianosigHo 15, 13, 11 ta 11 giteit. Takum unHOM, 3aranpHa
KUTBKICTB TAITIEHTIB 13 TSKKOIO0 TeModiieto A 6e3 1HTi0ITOpiB cTaHOBUTHME 568 0ci0 y
2025 p. Ta moctymnoBo 3pocte 10 618 ocid y 2029 p.

TakuMm 9rHOM, 3a pe3ysbTaTaMU MPOBEACHUX 3asSBHUKOM PO3PaXyHKIB, KIIbKICTh
namieHTiB crapuie 12 pokiB 3 remodunaieto A 6e3 iHrioiTopiB 10 (akropa VIII ta 3
yTPYAHEHUM BEHO3HUM [OCTYIIOM, SIKI MOTPEOYBATHUMYTh 3aCTOCYBaHHS 3asBJIIEHOTO
Jikapchkoro 3acoOy, craHoButume Bifg 208 ocid y 2025 porl 3 HPOrHO30BaHUM
3pocTaHHsM 10 227 ocid y 2029.

11lio yac npoeedenHs excnepmuzu YNOBHOBAMNCEHUL Op2aH NPOGie Gepughikayiro
OaHUX WOO0 NOMPedU Y 3AA6IEHOMY NIKAPCLKOMY 3AC00i ma 3a3HAYAE HACTYNHE.

Vnosnosasicenum opearnom He 6y10 3HALIOEHO 000AMKOBUX OAHUX WOOO KIIbKOCHI
nayienmis 3 msoickoio cemoqhiniero A 6e3 ineibimopis 0o paxkmopa VIII ma ympyouenum
BEHO3HUM 0ocmynom 6 Ykpaiui. ¥V 36’°s3ky 3 yum suxopucmanus oanux Hayionanvrnozco
peecmpy X8opux Ha cnaokosi Koaecynonamii ma iHgopmayii, naoamoi HICJI
“Oxmamoum’” 3a56HUKY, € NPUUHAMHUM MA 002PYHMOBAHUM.

IIpogedeni pospaxyuku uacmxu nayieumis 3 ympyOHeHUM BGeHOZHUM O0O0CMYNOM
IPYHMYIOMbCA HA O0CMYNHIU KIIHIYHIU IHGhopmayii ma 6i000padicaroms peanbHy KIiHIYHY
NpaKmuky,  30KpemMa  CKIAOHOWI  NPOBEOeHHs  PYMUHHOI  GHYMPIUWUHbOBEHHOI
npoghinaxmuxu y nayienmis 3 masxckoro cemoinicto A b6e3 ineibimopie 0o pakmopa VIII
ma ympyOHeHUM 8eHO3HUM OOCMYHOM.

3 ypaxysaunsam 0ocmynHux OaHux, YNO8HOBANCEHUL OP2AH 88AIHCAE NPEOCMABIeHUU
3ASABHUKOM PO3PAXYHOK nompebu KopekmHum. Taxum uunom, nompeba y 3acmocy8anHi
3A561€HO20 JIIKAPCbKO20 3Aco0y 05 NayicHmis 8ikom 610 12 pokis i3 maxckow ¢opmoro
ecemoqhinii A 6e3 ineibimopie 0o gpaxmopa VIII ma ympyonenum 6eHO3HUM OOCMYNOM
oyiHoemscs Ha pisHi oauzvko 208 ocio y 2025 poyi 3 Moxcaueum 3pocmanHim 0o 227
ocio y 2029 poui.

Omorce, YNOBHOBANCEHUI OP2AH NO200NCYEMBCA I3 3AA6HUKOM U000 NIOX00y ma
aAneopummy po3paxyHky nompeou.

3 memoro 3anyduenHocmi nayienmis/ocio, AKi 002140ar0mv  3a NAYIEHMaMu 3
eemoqpinicro A, YNOBHOBANCEHUM OpP2AHOM HAOICIAHO JUCM 3 ONUMYBAILHUKOM 00
bnazooiiinozo gponoy “llayicumu Yxpainu’ ma ompumaro pe3yibmamu OnUmy8aHHs 610
bnazooiiinoco gondy “/limu 3 ecemopinicio”, akuil Onikyemvcsa — nayicHmamu 3
Koazynonamiamu  (cemogpinia  muny A, B, xeopoba ¢on  Binnebpamnoa,
2INONpoKoHGipmenemMis) oumavoco ma oopocioz2o 6iky. Ilayienmu/ocobu, sxi
ooensioaroms 3a nayieumamu 3 eemoinicio A, 3a3Hauaromv, wo npu i0CYmMHOCMI
NOBHOYIHHO20 NPOPDINAKMUUHO2O0 NIKYBAHHA 3 MOMEHMY BUABNEHHS 0iacHO3) NaAyicHmMuU
msicKo iHeaniousyromocs we 0o 18-mu pokie. IIpobnema nonseae 6 nedocmamuiil
KIIbKOCMI  JIIKAPCbKUX 3aco0i8 051 Oe3nepebitinoco Npo@inakmuyHo2o JIiKY8aAHHSL.
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layienmu yacmo 3myuieHi eKkoHOMUmMuU KU, 3aIUUAr4u ix 018 YpeeHmHUx eUundaokxie,
MAaKum YUHOM HEXMYIOUU NPODINAKMUYHUM JIKYEAHHAM, W0 NPU3BOOUMb 00 30i1bULEHHS
yacmomu CHOHMAHHUX Kpogomed 1 AK HACAIOOK NO2IPUIEHHSl 3A2albHO20 CMAHY
nayieuma.

2) fma”i 1OAO JAOCTOBIPHOCTI Ppe3yJIbTATIB NOPIBHSUIBHOI  KJIIHIYHOI
e(peKTUBHOCTI Ta 0e3leKH 3aIBJICHOT0 JiKAPCHLKOro 3aco0y. Onmc (mpeacraB/ieHHs)
3a3Ha4YeHHUX pe3yJbTaTIiB

BigmoBigHo 10 iHQOpMaIi B JOChE IIOAO 3aSBICHOIO JIKAapChKOTO 3aco0y
BHBYAJUCS:

Honyasimis (P, population) — marientu crapiie 12 pokiB 3 TSHKKOO reModimiero A
0e3 HassBHOCTI 1HT101TOPiB 110 hakTopa VIII Ta yTpyaHeHHMM BEHO3ZHUM JOCTYIIOM;

Brpyuanns (I, intervention) — emirnu3yma0 uist pyTHHHOT PO iIaKTHKY;

Komnaparop (C, comparator) — pakrop VIII y pexumi “Ha BUMOTY”;

Kinnesi Touxn (O, outcomes):

IlepBuHHA KJIiHIYHA KiHIIeBa TOYKA: PIYHA YaCTOTA JIIKOBAHUX KPOBOTEY, OOIUHI
SBUIIIA.

BropunHi KiHIeBi TOYKH: yCi KpOBOTEYl, MPOJIKOBaHI CYIJIOOOBI KpOBOTEUl,
MPOJIIKOBAH1 CIIOHTAHHI KPOBOTEUl, 3MiHA YAaCTOTH KpOBOTEY (yCl KpOBOTEYi), 3MiHA
4acTOTH KpOBOTEY (ITPOJIIKOBaH1 KPOBOTEY1).

[Ipu oOrpyHTyBaHHI BUOOpPY KOMITApaTOpa 3asBHHUK 3a3HAYa€ HACTyNHE. 3TITHO 3
VHI(ikOBaHUM KIIHIYHUM HPOTOKOJOM IE€PBUHHOI Ta CIELIali30BaHOI MEJAMYHO1
noromoru «['emodiniss A» (Hakaz MO3 VYkpainu Bin 26 Oepesnst 2025 poxy Ne 537),
po3pobiieHHM 13 ypaxyBaHHsIM pekoMeHaamii WFH, npodimaktuyna teparmis €
CTaHJApTOM JIiIKyBaHHs MAL€HTIB i3 TsoKKoro (Gopmoro remodinii A’. Hapasi B Ykpaini,
OUTBIIICTh TAIIEHTIB 3 THKKOIO (opMoro remodinii A 0e3 HasgBHOCTI 1HTIOITOpa [0
dakropy VIII oTpumyroTs mnpodinakTHuHe JTIKyBaHHS Y BHUIJISIAI 3aMICHOT Teparii
KOHIIEHTpaTaMH I1a3MoBOro abo pexomOiHanTHOro (aktopy VIII i3 cranmapTHUM
NepiojloM HamiBBUBEJACHHS a00, y BHUIIQJKYy TAIlI€HTIB 3 YTPYAHEHUM BEHO3HUM
JOCTYIIOM, JIIKYBaHHS “Ha BUMOTY LUMH XK JIIKAPCHKUMH 3aCO0aMHU.

Sk 3a3Havae 3asBHUK, 3rigHO 3 nanuMu WFH, konuentpatu FVIII ctangapTHOro
nepioly HamiBBUBEIEHHS, 3apEECTpPOBaHI B YKpaiHl, JIEMOHCTPYIOTh IOPIBHSIHHI
MOKa3HUKUA €(EKTUBHOCTI Ta O€3MEKH, TOMY IepeBara KOHKPETHOMY BUPOOHHKY HeE
HAJA€THCA.

JUIst OLIHKM KIIHIYHOI €(QEeKTUBHOCTI KOMMApaTOpOM BHU3HAYEHO 3aCTOCYBaHHS
koHueHTpatiB (akropa VIII crammaptHOrOo mepiony HamiBBUBEJEHHS, IO BiAMOBimae
MPUIHATINA MPAKTHII JIKYBaHHS MAII€HTIB 13 TSHKKOIO reModiiero A. 3 ormsiay Ha JaHl
010 IUTOMOI Baru JIKapChbKUX 3ac001B, 3aKkyrieHUX 1 po3noaiieanx MO3 Vkpainu y
2024-2025 poxkax, HaiOL1bITy YacTKy 3a o0caramu MO ta DDD mae TypokTokor anbda
(HoBoeitT®), ToMy BiH BHUKOPUCTAaHUW SIK KOMIIapaTop [JIs aHallizy BapTOCTI Ta
e(eKTUBHOCTI BUTPAT.

" VuidikoBaHuii KTiHIYHKI TPOTOKOIN TIEPBUHHOT Ta CrieNiani3oBanoi MeauyHoi nonomoru “T'emodinis A”; https://www.dec.gov.ua/wp-
content/uploads/2025/03/2025_ykpmd_537_gemofiliya-a.pdf
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Ynosnosasicenum opeanom 6yno npogedero sepugbikayiro 6ubopy Komnapamopa -
NiKy8anHs nikapcokum 3acooom FVIII y peocumi “na eumoey” 8i0nogiono 00
pexomenoayit Hacmanosu “‘/lepocasna oyinka mMeoOudHux mexmono2iu Ons JiKApCbKux
3aco6ig” CT-H MO3Y 42-9.1:2023 (dani — Hacmanosa), 3ameepodicenoi nakazom MO3
Vipainu 6io 06.10.2023 Nel741 ma ecmanosneno Hacmynue.

Bionogiono 0o  Vuigikosanozco  KniHiuHO20  NPOMOKONY — NEPBUHHOI  ma
cneyianizosanoi meouunoi oonomocu ‘“‘I'emoghinia A”, 3ameepoxcenoco HaAKazom
Minicmepcmesa oxoponu 300posé's Yrpainu 26.03.2025 Ne 537 (0ani — Vuighixosanuti
KIIHIYHULL NPOMOKOT), CMAHOAPMOM JNIKYBAHHA NAYIEHMIB [3 MANICKUMU DopMmamu
eemohinii A € pecynsapna npogirakmuuna 3amicha mepanis. Take 1iKY8aHHA BKIIOYAE
3aCmMoCY8aHHs  NAAZMAMUYHUX AO0 PEKOMOIHAHMHUX KOHYeHmpamieé ¢axmopie
Koazynayii 3i cmaHoapmuum abo npoioH208AHUM NePio0OM HANIBEUBEOEHHS, d MAKONC,
3a nompebdu, HeMAKMOPHUX YU [HWUX 2eMOCMAMUYHUX 3aco0is. J[nsa JiKy8aHHs
NPOPUBHUX KPOBOMEY PEKOMEHO0BAHO BUKOpUCMAHHA Konyenmpamie gaxmopa VIII 6
eghexmusHux 003ax.

s nayiecumis i3 maxckum genomunom cemoqhinii A ma ympyoOHeHUM 8eHO3HUM
oocmynom, 32I0HO OaHux YHi(iKoeano2o KIiHIYHO20 NPOMOKONLY, ONMUMALILHOIO
cmpamezicro Npo@IIaKmMuKy € 3aCMOCYB8AHHA Npenapamis i3 NIOWKIPHUM WISAXOM
86€0eHHsL AD0 BCMAHOBNEHHS NOCMIUHO20 YeHMPAbHO20 8eHo3H020 Kamemepa (IIL[BK).
Taxuii nioxio cnpAmMo8aHull HA NONEPEONHCEHHs 2eMaAPmMpOo3i6, THUUX CNOHMAHHUX Mda
NPOPUBHUX KpoGomed, 30epedicents 300p08°si ONOPHO-PYX08020 anapamy md
NOKPAUWeHHS AKOCMI HCUMMIAL.

Hapaszi 0o nepeniky nikapcokux 3acobis, meOuyHux eupobie ma OONOMINCHUX
3ac00i8 00 HUX, WO 3AKYNOBYIOMbCS 34 KOUWMU 0epaCasHo20 0100xcemy 0l BUKOHAHHSL
npozpam ma 30itCHEeHH YeHMPATI308AHUX 3AX0018 3 OXOPOHU 300P08 51, 3AMEEPOHCEHO20
Ilocmanosoro KMY 6io 07.03.2022 Ne2l6 «/leski numanHa 3aKynieni JiKapCbKux
3acobie, MeOuyHux 6upobie ma OONOMIdNCHUX 3acobie 00 Hux»S, 3a nanpamamu
«/lixapcoxi 3acobu ons 3abe3nevwenus dimetl, xeopux Ha ecemoqhinito munie A abo B abo
x80poby Binnebpanoay ma «Jlikapcoki 3acobu 0ns 3ab6e3nedeHHs 00poCiux, X60pux Ha
eemoghinito munie A abo B abo xeopoby Binnebpanoay ons nikyeanmns oimetl ma 00pociux
3 eemogpinico muny A exmoueHi ¢pakmop Koazynayii kposei aoounu VI
(pexombinanmuuil) ma gpaxmop xoazynayii kposi atoounu VIII (nnazmosuti).

Cmanom Ha Oamy ni020mosKu 6UCHOBKY 6 [lepicaenomy peecmpi NIKAPCLKUX
3acobie® sapeccmposani maxi nixapcoki 3acobu paxmopa VIII, wo euxopucmosyomocs
OJ1s1 IIKYBAHHS Ma Npo@iiakmuxy Kposomey y nayienmis 3 cemoinicto A: niazmosuil
¢daxmop VIII — Oxmanam (¢haxkmop VIII noounu), pekombinanmui gpaxmopu VIII —
Pegaxmo AD (mopoxmoxoe anvgpa), Aogeuim (okmokoe anvga), HosoEtim (mypoxmoxoe
anvgpa) ma Ecnepoxm (mypoxkmoxkoe anvgha neeon).

Bionogiono 0o Oanux mapxemuneo06020 aHaNizy PUHKY HAUOLIbWULL 00Cs2
3aKynigenb 3a 0EpAHCABHUU KOwim 3ad OAHUMU eJleKMPOHHOI cucmemu nyOniyHux

® [Mocranosa Ka6inety Minictpis Ykpainu i 07.03.2022 Ne216 «Jlesiki MUTaHHs 3aKyMiBIi JTiKapchbKKUX 3aC00iB, MEAMYHUX BUPOOIB Ta OMOMiKHHX
3acobiB 10 HEX», https://zakon.rada.gov.ua/laws/show/216-2022-%D0%BF#Text
® http://www.drlz.com.ua
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3akynieenv Prozorro 3a 2024-2025 poxu ceped peKOMOIHAHMHUX MA NAA3ZMOBUX
Gdaxmopie VIII mas nikapcokuti 3aci6 HoeoEum (mypoxkmoxoe anvgha), axui
BUKOPUCMAHUUL K KOMNApamop 0Jisl papMaKoeKoOHOMIYHO20 aHAi3).

Vnoenosaosicenuti opean 36epnyecs 0o cneyianicmis 3axk1adié 0XOpoHU 300pPO8 s
Wo0o NpaKmuku JaiKY8aHH ma NpoQiIaKkmuxu Kpogomey y NAYIEHMIB i3 MIHCKOI
Gopmoro cemoinii A 6e3 ineibimopa 0o ¢axmopa VIII ma 3 ympyoneHum 8eHO3HUM
oocmynom. 3a oanumu paxisyie HICJI « Oxmamoumy ma JY “Incmumym namonoeii
Kpogi ma mpaHc@y3itinoi meduyunu” npoeedeHHs: NOBHOYIHHOI Npo@iiakmuxu, y
nayieumis 3 msadickow @Gopmoro ecemoghinii A 6e3 incioimopa oo FVIII, eumacae
PecyiapHo20 GHYMPIUHbOBEeHH020 86edenHs konyeumpamy FVIII. Jlompumarnns maxozo
pedxcumy JiKY8aHHs Y NAYi€HmMie 3 YMpPYOHEHUM BEHO3HUM OOCMYNOM € CYMMEBO
VCKIAOHEHUM, WO NPU3B00UNL 00 MO20, WO OLIbUICMb 13 HUX DAKMUYHO HE MONCYIMb
ompumysamu npoQiIaKmuyHy samicry mepanito. Tomy Oinbuicms nayicHmMia 3 MsHCKOH
gopmoro cemoghinii A b6e3 ineioimopa oo FVIII ma ympyonenum 6eHo3HUM OOCIYNOM He
ompumyoms npoghinakmuyne aikyeanus. Lli nayienmu nepioko maioms Kposomeui ma
KpPOBOBUNUBU ) CYenobu ba2amopazoso npomsazom poky. llpu eunuknenui kpogomeu, O
iX 3yNUHKU, 3a38U4atl, NPOBOOUMbBCS IIKYBAHHS “HA 8UMO2Y ", OJIs1 4020 BUKOPUCTOBYIONb
konyenmpam FVIII (nnazmoeuti abo pekomobinanmuuil) 8 ymoeax cmayioHapy.

Bpaxoeyiouu euwesasnauene, ynoHo8ax}CeHUM OpeaHOM 8CMAHOBIEHO, WO GUOID
3AA6HUKOM 8 AKOCMI KoMnapamopa nikapcvkozo 3acooy FVIII y pesxcumi “na eumozy”
0151 NiKysaHHs nayienmie cmapuie 12 pokis 3 msaoickoro cemoghiniero A 6e3 Hasaenocmi
ineibimopie 0o gaxkmopa VIII ma ympyoneHum 8eHO3HUM OOCMYNOM, € KOPEKMHUM 3
nepCneKmusy CUCmeMu 0OXOPOHU 300P08 ‘5L SIK 0EPHCABHO20 NIAMHUKA.

Indgopmania moao kIiHiYHOI eeKTUBHOCTI 3asIBJIEHOIO0 JIKAPCHLKOro 3aco0y
NpeacTaBjIeHa B 10ChE

JIJist IpoBeICHHS MOPIBHSJIBHOTO aHAII3y KIIHIYHOT €()EKTUBHOCTI 3aCTOCYBaHHS
eMIln3yMaly i pyTUHHOI POo(DIIAKTUKY KPOBOTEY Yy MAII€HTIB cTapiie 12 pokiB 13
TSOKKOIO Temodiniero A 6e3 iHriditopiB 10 dakropa VIII ta 3 yrpyaHeHUM BEHO3HUM
JOCTYIIOM 3asiBHUK 3/1MCHUB MOLIYK PaHAOMI30BaHUX KOHTPOJIbOBAHMX JIOCHIIIKEHb 1
CHUCTeMaTUYHUX OIVIS/IIB 3 MeTaaHai3oM y 0a3zax ganux PubMed ta Cochrane Library.
3asBHUK 3a3HAYae, 110 KOropTa MALI€HTIB 3 yTPYAHEHUM BEHO3HUM JOCTYIIOM HAJIEXKHUTh
710 3arajbHOI rpynu mamieHTiB 13 reModuiiero A 6e3 iurioitopiB o FVII, pns sikux
3aCTOCOBYIOTHCSA OJHAKOBI TEPANEBTUYHI MIAX0AH, a podisil e(heKTUBHOCTI i Oe3nexku
Teparii He BIJPI3HAIOTHCS BiJl 3araJIbHO1 MOMYJISIIII.

3a pesynpTaTaMu TOLIYKY 3asBHUKOM OyJl0 BiIiOpaHo JABa JKepena, o
BIJIMOBIIATM BU3HAYCHUM KpuTepisim 3a cxemoro PICO: panmomizoBaHe KOHTPOIHOBAHE
nocmimkenns HAVEN 3, mo npeacrasnere B my6nikanii Mahlangu J. et al., 20182 ax
OCHOBHE JKepesio Ta 0JaTKoBo MeTaanaiis Reyes A. et al., 2019,

10 Mahlangu J., Oldenburg J., Paz-Priel 1., Negrier C., Niggli M., Mancuso M.E., Schmitt C., Jiménez-Yuste V., Kempton C., Dhalluin C., Callaghan
M.U., Bujan W., Shima M., Adamkewicz J.1., Asikanius E., Levy G.G., Kruse-Jarres R. Emicizumab Prophylaxis in Patients Who Have Hemophilia A
without Inhibitors. N Engl J Med. 2018; 379(9):811-822. doi: 10.1056/NEJM0a1803550

11 Reyes A., Révil C., Niggli M., Chebon S., Schlagmiiller S., Flacke J.P., Zortel M., Paz-Priel 1., Asikanius E., Hampton R., Mahajan A., Schmidt E.,
Edwards S.C. Efficacy of emicizumab prophylaxis versus factor V111 prophylaxis for treatment of hemophilia A without inhibitors: network meta-
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PannomizoBane, OaraToneHTpoBe, KOHTPOJIbOBaHe, Bikpute nociimpkeHHs 1 da3u
HAVEN 3 (Mahlangu J. et al., 2018) omiHioBaio e(heKTHBHICTh, O€3MeKy Ta
bapmMakOKiHETHKY MPOGITAKTUKH eMIITU3yMaOOM y TaIll€HTIB YOJOBIYOI CTATI 3 TSHKKOIO
remodiniero A 6e3 iariditopis g0 FVIIL

Jlo ydacTi B JTOCIHIHDKEHHI JTOMYCKAJTUCS MAIllEHTH BIKOM Bif 12 pOKiB 13 TSKKOIO
BpopKeHOI0 TeModimieto A (aktuBHICTH eHaoreHHoro FVIII <1%) 6e3 morounmx
iuriditopis 1o FVIIL (<0,6 BO/Mn), siki oTpuMyBanu emizoandHi abo mpodiTakTHUHI
iHOy31i ¢akropa VIII mo BkmoueHHs y gaHe gociimkeHHs. [lamienTtu, mo paxime
OTPUMYBAJIM JIIKYBaHHS “Ha BUMOTY”’, TOBHHHI OYyJIM MaTH IIIOHAMMEHIIIE 11’ SITh KPOBOTEY
npotsarom 24 THXHIB 10 pa”aomi3zaiii. [1ix gac pangomizariii yuacHUKIB cTpaTU(]iKyBaiIu
3a KUIBKICTIO KpOBOTEY 3a Ied camuid mepioa (<9 abo >9 emizojiB), 110 BiAMOBIAAIO
piuHiit yactoti kpoBoteu (ABR, Annual Bleeding Rate) = 18.

Hocmimxysana nonyssitists HAVEN 3 ckiananacs 3 nopocnux 1 miumTkiB (n=152),
AK1 BIJIMOBIJATN HABEACHUM KPHUTEPIsIM Ta OTpUMyBaiu JikyBaHHs (akrtopom VIII y
pexumi “Ha BUMOTY’ abo y BUTIIANI NMPOQIIAKTUKU O BKIIOUEHHS B JIOCIIJKEHHS.
[lamieHTiB, SIKI JO LBOTO OTPUMYBAJIM JIIKYBaHHS ‘“‘Ha BHUMOTY’, PaHIOMI3YBAJIU IS
OTpUMaHHS NPOQUIAKTUKU eMIIU3yMadoM abo BIACYTHOCTI mpodinakTuku. [lamieHTis,
gkl nepedyBanu Ha npodimaktuui FVIII 1o BkiIrodeHHs, TakoXX 3apaxOByBaldH s
IHTpalHAMBIAYalbHOTO  TOpiBHAHHA  (aHra. intraindividual — comparison)  Mix
nonepeHboro npodunaktukor FVII ta npoditak THIHUM JIIKYBaHHSM €MIIKA3yMaOOoOM.

VY nociipKeHH1 OLIHIOBAJIM JIB1 CXeMH NMPOQIIAKTUKHU eMinu3zyMadom (1,5 mr/kr Ha
THXKACHb Ta 3 MI/KI Ha 2 TWXKHI) 3 METOI0 BU3HAYECHHS MOXJIMBOCTI 3alpPONOHYBATH
narieHTaM THy4YKl peXUMU JT03yBaHHA; niepeadayanocs, mo oOuaBl cxeMu 3abe3neyaTh
e(eKTUBHUN KOHTPOJIb KpPOBOTEY MPOTATOM YCHOTO TMEpIoAy JIKyBaHHA. Pexum
npoiTakTUKK TepeadadyaB YOTUPH MOYATKOBI HABaHTaXyBaidbHI 03U 3,0 MI/KT OJUH
pa3 Ha TUXKJICHb, MICIIS YOTO0 MAIIEHTH OTPUMYBaK 200 1,5 MI/KT OJIMH pa3 Ha TUK/ICHD,
a00 3,0 MI/KTI KOXKHI 2 THXKHI.

[TamienTy, sIKi 10 BKIIFOUYEHHS OTpUMYyBaiu JiikyBaHHs paktopoM VIII y pexxumi “Ha
BUMOTY”, OYJIM paHJIOMI30BaHi y CHiBBIAHOIIEHHI 2:2:1 HAa OTpUMaHHS eMilu3ymMaly y
1031 1,5 Mr/kr onuH pa3 Ha THxAECHb (Tpyna A, n=36), 3,0 MI/Kr Ko>H1 2 THXHI (rpyna
B, n=35) a6o BiacytHocTi mpodinaktuku (rpyna C, n=18). [lauientu 3 rpynu C moriau
nepenTu Ha NpoUIAKTUKY eMilu3yMadoM y 11031 3,0 Mr/kr koxHi 2 TkH1 (micis 4
TUKHIB HABAHTAXYBaJIbHOro pexumy 3,0 MI/KT OOUH pa3 Ha THXKIECHb) MICHSA
3aBepiieHHs 24 THXKHIB MOYaTKOBOI (a3 TOCIIIKEHHS.

Huzaitn  nocmimkenas HAVEN 3 nepenbadaB gBa Tumm mopiBHSHB. [lepre
MOPIBHSHHSA PO(PUIAKTUKN eMIIIM3yMa0OM 13 BICYTHICTIO MPOMIIAKTUKH (J1KYBaHHIM
“Ha BUMOTY”) 3IIACHIOBAIM IUIIXOM IMOPIBHSHHA YacTOTH KPOBOTEY MK PI3SHUMH
paHO0MI30BaHUMH TPYIAMH TAIIE€HTIB: Tpynoio A Ta rpymnoto C, a Takox rpynoro B Ta
rpynoto C. [Ipyre mopiBHSHHsS CTOCYBaJIOCS €(EKTHMBHOCTI eMinu3ymaldy BiTHOCHO
npodinaktuku paktopom VIII. Boro 6a3yBanocs Ha aHai31 JaHUX Y MEXKaX OJHOTO U

analysis and sub-group analyses of the intra-patient comparison of the HAVEN 3 trial. Curr Med Res Opin. 2019; 35(12):2079-2087. DOI:
10.1080/03007995.2019.1649378
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TOTO caMmoro mnailienTa. J{Jis 1b0ro BUKOPUCTOBYBAIM JaH1 YYACHUKIB, sIKI OTPUMYBAJIU
npodinaktuane JikyBaHHs FVIII y neinreppentiitnomy gocmipkeaHi BH29768 ta 6ynu
BKuro4eHi 10 rpynu D (n=63) HAVEN 3 myist mogansinoi mpodigakTUKH eMil3yMadom
y 11031 1,5 MI/Kr onuH pa3 Ha TUKICHb.

Y nocmimkerai HAVEN 3 Oymo mpoaeMOHCTpOBAHO CTAaTHCTHYHO W KITIHIYHO
3HauyIIEe 3HMKEHHS YaCTOTH KPOBOTEU MPHU 3aCTOCYBaHH1 MPOITaKTHKY eMIIIn3yMadbom
MOPIBHSHO 3 JiKyBaHHAM “Ha BuMmory” FVIII. 3nauyrie 3HWKEHHS CIIOCTEepIranocs Jis
BCIX THINB KPOBOTEY, BKIIOYHO 3 TMPOJIKOBAHHMHU KPOBOTE€UAMH, CYIrJI000BUMU
emni30/JaMi, KpOBOT€UAMHU B CYTJIOOM-MIIICH] Ta 3arajibHOIO0 YACTOTOI0 KPOBOTEY.

Pigna yactora nikoBaHUX KpOBOTEeY (MIEpPBHHHA KiHIIEBA TOYKA) CTAHOBUJIA:

° 1,5 (95% CI: 0,9-2,5) y rpymi A (1,5 mr/kr 1 pa3 Ha THK/ICHB);

° 1,3 (95% ClI: 0,7-2,3) y rpyni B (3 mMr/kr koxHi 2 THXHI);

° 38,2 (95% CI: 22,9-63,8) y xoutposbHii rpymi C (nmikyBanus FVIII “Ha
BUMOTY”).

Lli pe3ynbTaTl BIAMOBIAAIOTh 3HIXKEHHIO PIYHOI YaCTOTU JIIKOBAHMX KPOBOTEY Ha
96% y rpyni A nopiBusiHo 3 Tpynoro C (BigHomenHs ABR 0,04; p<0,001), Tana 97% y
rpyni B nopiBasiHO 3 rpynoro C (BignomeHHs:t ABR 0,03; p<0,0001). ¥ 56% yuyacHukiB
rpynu A ta 'y 60% ydacHukiB Tpynu B He Oyiio 3apeecTpoBaHO KpOBOTEY, TOMl SK Y
KOHTpOJBHINA Tpymi C KpoBOTEUl Majid BC1 y4acHUKH. J[s1 BCIX BTOPUHHHUX KIHIIEBUX
TOYOK, TIOB’SI3aHUX 13 KpOBOTEUaMH (yCl KpOBOTEUl, MPOJIIKOBaHI Cyrjao00BI KpOBOTEUI,
JIKOBaHI CIIOHTAHHI KPOBOTEYI, JIIKOBaHI KPOBOTEY1 B CyrjaoOU-MillIeHi), yacToTa Oyia
HUKYOI0 TIPU Oy/b-AKil CXeMl 3aCTOCYBaHHS eMIlU3yMaly MOPIBHAHO 3 BIJACYTHICTIO
PO TaKTUKH.

Sk 3a3Haua€ 3asIBHUK, 3T AHO HAUTIPIIIOTO CIIEHAaPiio 32 €hEeKTUBHICTIO Ta 3PYYHICTIO
JUIS TaifiedTa, criBBigHomeHHs ABR mix eminu3ymabom B 1031 1,5 MI/KT MIOTHXHS
(ABR =1,5) ta FVIII “na sBumory” (ABR = 38,2) cranosuiio 0,04 (95% CI, Bix 0,020 no
0,075; p <0,0001) Ha xopucth eminuzymady 1,5 mr/kr motwkHs. L{i 1aHi BUKOpHcTaHi
3asIBHUKOM Y TIOJIabIIOMY (hapMaKOEKOHOMIYHOMY aHalli3i.

OniHka e(eKTUBHOCTI TaKOXX MPOBOAWIACH IUIAXOM IMOPIBHAHHS PIYHOI YaCTOTH
KpOBOTEY IHTpalHauBIIyanbHO — rpyna D (anri. intraindividual comparison):

° nig vac mnonepeaHboi mnpodinaktuku (aktopom VIII y Biakputomy
1HTEepBeHU1HHOMY nocmiakenHl BH29768,
° Ta M1 4ac npodigakTuku eminuzymadom y rpyni D HAVEN 3.

Cepen nanientiB rpynu D pidyHa yacToTa JIIKOBaHMX KpoBoTeu Oyna 1,5 mpu
3aCTOCYBaHHI eminu3yma0y mopiBHsHO 3 4,8 mix yac npodinaktuku FVII (3HMKEHHS
ABR nHa 68%; p<0,0001). [TomiOH1 pe3ynbTaT OTPUMAHO IJI BCIX OIIIHEHUX THIIIB
KpoBoTed. JlogaTkoBO OYB IPOBEICHUIA aHAITI3 PE3YJIHTATIB MAIIEHTIB 13 BUCOKUM PIBHEM
npuxwibHOCTI 10 mpodimaktuku FVIIL (>80% y BH29768), mo miarBepaxyBaio
Y3TOJIPKEHICTh 1 CTa0lIbHICTh OCHOBHUX BHCHOBKIB.

VY nocaimxenai HAVEN 3 oriHioBanu 4acTky Naii€HTiB 13 Cyriao0aMu-MiIICHSIMH.
Cyrno0-MilieHb BU3HAYaIM SIK BEJIUKUH Cyrjao0 (Ta30CTETHOBUM, JIIKThOBHM,
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IIPOMEHEBO-3aIl’ ICTKOBUH, IIJICYOBUH, KOJIHHUN a00 TOMUIKOBOCTONHHUM), Yy SKHUM
npoTiIroM 24 THXKHIB Bi0YJ10Cs >3 KpoBOTEU.

Ha MOMeHT BKIIOUEHHS [0 JOCHIIKEHHS 1H(POpPMAII0 Mpo CYrIo0U-MilIeH]
¢dikcyBanM Ha OCHOBI ICTOpli KpOBOTE€Y MpOTIromM 24 TIWXKHIB 10 paHIOMi3allii.
JlomatkoBo OyJio IpOBEACHO post-hoc aHami3, y SKOMy CyrioOW-MillIeHI BU3HAYAIHN 32
TUM CaMHUM Kputepiem (>3 mikoBaHI KPOBOTEYl MPOTATOM OYyIb-SKOTO 24-THKHEBOTO
nepioay), aje BXKe Imija Jyac mpodiJakTUKH eMinn3yMaOoM. AHaii3 BKIIOYAB IMAIIEHTIB
ycix rpym, okpim rpymnu C.

3a gaHMMM 3asBHUKA aHaNli3 MPOJAEMOHCTPYBaB, IO 10 paHaoMizaiii 85,4%
Nali€eHTiB, sKi paHime orpumyBaii FVIII y pexkumi “Ha BUMOTy”, Malld CyTJI00M-MIIICH]
(B sxi mpoTsaroM 24 TWXKHIB BigOysnocss >3 kpopoteui). Ilicas mpodinakTudHoro
JiKyBaHHS eMinu3ymaboMm (rpynu A i1 B) yacTka maifi€eHTIB 3 ypaK€HHSM CYIJI001B-
mimeHed 3meHmmiacs a0 4,2%. Cepen maiieHTiB, $Ki paHille OTPUMYBaIU
npodinaktuune mikyBanus FVII, 41,3% wmanu cyrnobu-mimeni. Ilicas nepexony Ha
npo(UIaKTUKY eMilu3yMa0oM 1151 yacTka 3MeHmuiacs 1o 3,2%.

Jlns ouinku sikocTi nanux gociikeHHss HAVEN 3 3asBHuKOM 0yJi0 3aCTOCOBaHO
iHcTpyMeHT RoB2. 3a pe3ynbratamMu OLIHKH, TOCTIIKEHHS TEMOHCTPYE HU3BKUN PU3UK
yIEepeKEHOCTI 3a OUTBIIICTIO JOMEHIB.

JloaTKoBO /Ui OILIIHKA TOPIBHSUIBHOI KIIIHIYHOI €(EeKTUBHOCTI eMINU3yMaly
3assBHUK BUKOpPHCTaB MepexeBui MmetaaHaiiz Reyes A. et al., 2019, sxuii BiamosinaB
Bu3HaueHUM kputepisiMm PICO. Meroto wnporo wmeraaHamizy OyjJa0 MNOPIBHSIHHS
npo(IAKTUYHOTO 3aCTOCYBaHHs eMinu3ymady 3 npodutaktukoro FVIII y narienTiB i3
remodimiero A 6e3 inriditopiB g0 FVIII. Takox B metananamizi Reyes A. et al., 2019,
KpIM OIIIHKK KIIIHIYHOT €(QEeKTUBHOCTI MPOQIUIAKTUKU eMilu3ymMady TMOPIBHAHO 3
npodinaktukoro FVIII, omiHioBanu 9acToTy MpOJiKOBAHUX KPOBOTEY Yy MAIlIEHTIB, SK1
OTpUMYBaJIU MPOPIIAKTUKY eMIn3yMaboM, MOPIBHAHO 3 MAIll€EHTaMH, K1 OTPUMYBAJIH
tepamnito FVIII “na Bumory”.

3a pe3ylnbTaTaMUd MEPEKEBOTO MeTaaHalli3y 3asBHUKOM BCTAHOBJIEHO, IO
NpoQUIAKTUYHE  3aCTOCYBAHHS  €MIU3yMaldy MpOJAEMOHCTPYBAJIO CTaTUCTUYHO
JOCTOBIpPHE 3HM)KEHHS YAaCTOTH MPOJIIKOBAHUX KPOBOTEY MOPIBHAHO 3 iKyBaHHAM FVIII
“Ha BUMOTY’’: 1715l pexxuMy | pa3 Ha THXKJIeHb ciBBlAHOMIEHH cTaHOBMIO RR 0,04 (95%
Crl 0,01-0,08), a mus pexxumy 1 pas Ha 2 kel RR 0,03 (95% Crl 0,01-0,08).

Takum yuHOM, 00'€HAHI pe3yJbTaTH MEPEKEBOTO0 METAAHAI3Y MIITBEPIKYIOTh
nepeBary npoQiaakTUKU eMilu3yMadoM NopiBHAHO 3 JikyBaHHsaM FVIII “Ha Bumory” y
mamiedTiB 13 remodiniero A 6e3 iuridiTopis o FVIIIL.

3a OLIHKOIO METOI0JIOTTUHOI SIKOCTI MeTaaHami3y 3aaBHUKOM 32 AMSTAR-2, 10 i3
16 xputepiiB Oyiu BUKOHAHI, IO CBIAYATH TPO 3aJOBUIHLHUI PIBEHb JOCTOBIPHOCTI
JI0Ka31B 13 BpaXyBaHHSIM HassBHUX METOOJIOTIYHUX O0OMexeHb. BogHouac, sk 3a3Hadae
3asBHUK, TMpsiMe paHaoMizoBaHe kimiHIuHEe pociuimkeHHs HAVEN 3, srigno 3
Hacranosoro, € HAWOLIBIII MEPEKOHIUBUM JKEPEJIOM JIOKa31iB VIS
(hapMaKOEeKOHOMIYHOTO aHAJII3y.
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3a BUCHOBKAaMHM 3asBHHMKA, HasBHI JIOKa3U JIEMOHCTPYIOTh KIIIHIYHY IepeBary
npo(UIaKTUYHOTO 3aCTOCYBaHHS eMilM3ymMaldy MopiBHAHO 3 JjikyBaHHsM FVIIL “Ha
BUMOTY’ y TAIl€HTIB 13 TsOKKOKO remodimiero A 6e3 inriditopis go FVII, mro
CYIIPOBOJUDKYETHCSI  3HIDKEHHSIM YacTOTHM BCIX THIIIB KPOBOTEY, TOKPAIICHHSAM
CyT1000BOTO CTATyCy Ta OYIKYBAaHUM TOKPAIIEHHSM SIKOCT1 )KHTTS.

Indopmania mogo mopiBHAVILHOI Oe3NeKU 3asIBJEHOr0 JIKapCchbKOro 3acody
NpeACTABJIEHA B 10CHE

PesynbraTi aHamizy Oe3meku JiKapchKoro 3aco0y eMinmm3ymad 3asBHHK HajaB Ha
ocHoBi manux gociimkenns HAVEN 3, ommcanoro y myomikamii Mahlangu J. et al.,
2018.

VY nocmimxenni HAVEN 3 ominka Ge3neku mpoBoAMiIacs 3 ypaxyBaHHSM JIaHUX
BCIX MAIlI€HTIB, K1 OTpUMaM xo4a O OJHYy J03y eminu3yMaly. AHaii3 0a3yBaBcs Ha
MiJpaxyHKy 4aCTOTH MOOIYHUX SIBUII, X TSXKKOCTI Ta 3B’SI3KY 3 JIIKYBaHHSIM. 3a Mepioj]
CIoCTepexXeHHs (Meniana ctaHoBmwiIa 29,3 THxHI1) 3apeecTpoBaHo 543 moOivuH1 sSBUIIA Y
127 13 150 maitieHTiB, sIKi OTpUMYBaJid eMiniu3ymad. biabiricTs namieHTiB (84,7%) manu
HIOHAMMEHIIIe OJHE OOIYHE SBUILE, TPUUOMY TIEpeBakHa iX yacTuHa Oyina 1-2 cryneHs
TsoKKoCTl. HalimommpeHimuM noOiyHuM sIBUILEM Oyjia peakiiisi y MICIll BBEJAEHHS, SKY
3adikcoBaHo y 25% ydacHUKIB. JI0 4acTUX HECTHPUSITIMBUX MOAIN TaKOX HaJICKaIU
1H(pEeKIli BepXHIX AUXaTbHUX LUISAXIB, HA30()apuHTIT, apTpaiiris, TOJOBHUU OUIb Ta
CUMIITOMHU, NTOA10H1 10 rpuny. JIuie oguH nauieHT NPpUIUHKAB JIKYBaHHS Yepe3 JeKUIbKa
MOOIYHMX SIBMILL JIETKOTO Ta MOMIPHOIO CTYNEHS, SIK1 TOCIIIHUK BBaXKaB OB’ I3aHUMH 13
3aCTOCYBaHHAM eminu3ymaOy. He 3apeecTpoBaHO KOJHOrO BHIIAJKy CMEpTI,
TPOMOOTHUYHOI MIKPOAHTI0MATI1 Y TPOMOOTHYHUX YCKIaAHEHb. bylio moBigomiieHo mpo
14 cepito3HUX MOOTYHHUX SBUIIL, IPOTE KOJHE 3 HUX HE OYJI0 MOB’sA3aHE 3 JTIKYBaHHSIM.

[TopiBusino 3 FVIII “Ha Bumory”, 3aranbHa 4acToTa OyJb-SIKUX MOOIYHUX SBHII
Oyna BUIIOIO y Tpynax eminuzymady: 94,4% y rpymi 1,5 mr/kr motmxkas Ta 85,7% y
rpymni 3 MI/Kr KoxHi aBa THxHI Tipotu 33,3% y KOHTPOJBHIM TpyIli, M0 OYIKYBaHO
MOB’513aHO 3 MPOQUIAKTUYHUM XapaKTepoM Tepamii eMinu3ymMadboM 1 TPUBATIIIIM
nepiogoM ekcnosuilii. Peakiii y Micil 1H’€KIii Oylid HaWYacTIIMMU TOIISMH,
MOB’SI3aHUMHM 3 JIIKYBaHHSM, y rpynax eminuzyma0dy. ¥ koHrtpousbHiil rpymni FVIII “Ha
BUMOTY” BCl 3a()iKCOBaH1 MOOIYHI SBUIIIA BUHUKAIA NOOAMHOKO. Bicim nmoaiit >3 cryneHs
TSKKOCTI OyJIM 3apeecTpoBaHi y rpynax npo@uiakTUKU eMIiu3yMadoM, MPoTe KOHa 3
HUX He OyJia 3yMOBJIEHA Ji€I0 JIIKapChKOro 3aco0y. He BUSABIEHO >KOIHUX MOOIYHUX
MoAid >3 CTymeHs TSKKOCTI, SKI Majau O KIIIHIYHE 3HA4YeHHS I MOAAJBIIOrO
(hapMaKOEKOHOMIYHOTO aHAII3Y.

OTpumaHi JaHi y3ro/KYIOThCS 13 3arajJbHUM 1 BKE BiIOMUM Tpodiiem Oe3nexu
eminuzymaly. IlopiBHsHo 3 umikyBanHaMm FVIII “ma Bumory”, mnpodinakTuuHe
3aCTOCYBAaHHS eMilu3ymMaly 03BOJISIE YHUKHYTH PU3UKIB, OB’ SI3aHUX 13 PETYIAPHUMU
BHYTPIIIHHOBEHHUMH BBEJICHHIMU, 30KpeMa TPOMOOTHYHHX TMO1{, IICUXOJIOTTYHOTO Ta
(G13MYHOTO HaBaHTAKCHHS, MOB’S3aHOTO 31 CKJIAJHUM BEHO3HUM JIOCTYIIOM, a TaKOX
3HIDKY€E TOTPeOy Yy BCTAHOBJICHHI [IEHTPAIHLHOTO BEHO3HOTO KaTeTepa.
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3aranoM 3asBHHUK 3a3HAyae€, 110 3HWKEHHS YaCTOTHU TMPOJIIKOBAHUX KPOBOTEY Ha
96%, npogemonctpoBane y HAVEN 3, y noeHanH1 31 CIPUSATIAMBUM MpodiieM Oe3nexH,
OIATPUMY€E KITIHIYHY JOUUIBHICT MpOoMUIAaKTUYHOI Tepamii eminuzymabom. s
MAIEHTIB 13 YTPYAHECHUM BEHO3HUM JIOCTYIIOM, fIKI € YaCTHHOIO I1€1 MOMyJNALii Ta I
SAKUX pEeryisipHa BHYTPIIIHROBEHHA MPOQUIAKTHKA € YCKIaTHEHOI a00 HEMOKIIUBOIO,
MIIIIKIpHE BBEACHHS eMinn3yMaly (DakKTUIHO € €IUHOIO OMIIIEI0, M0 BUPINTYE MATAHHS
30epeKeHHST SKOCTI JKUTTS TMAIli€HTa 1 3amoOiranHs abo 3HIKCHHs 1HBATIIU3AIil B
MaiOyTHBOMY.

Vnosnosasicenuii opean nposie sepughixayivinuii ananiz 0aHux wooo NOPieHANbHOL
KIIHIYHOI epekmusHocmi ma Oe3nexu npo@iiakmuiHo2o JNiKYSaAHHA eMiyu3zymMaoom
nopieHAHO i3 3acmocysannsam ¢paxmopy VIII “na eumoey” y nayicumie cmapwe 12 poxis
3 madicKoro cemoinieto A 6e3 nassnocmi ineibimopie 0o pakmopa VIII ma ympyounenum
8EHO3HUM OOCMYNOM MA 3A3HAYAE HACMYNHE.

s oyinku KIIHIYHOI eekmusHocmi 3aA8HUKOM NPeOCmAasieHi pe3yibmamu
PAHOOMI308aH020, ba2amoyeHmpo8oz2o, 8iokpumozo oocnioxcenns Il ¢pasu HAVEN 3
(Mahlangu J. et al., 2018), wo oyinwosano eghekmuenicms, Oe3nexy ma
Gapmaxoxkinemuky npoginakmuxu emiyuzymabom y nayicumie cmapuie 12 pokie
Yon08Iu0i cmami 3 madicKoio cemoiniero A 6e3 naasuux ineioimopis gpakmopa VIII.

11i0 uac anbmepnamuno2o NOULYKy YnoGHOBANCEHUM OP2AHOM He GUABNEHO THUAUX
oofcepel 00KA308UX OAHUX, AKI 6 8ionogioanu KiiHiuHoOMy numanHio 3a cxemoro PICO.

Hocnioocennss HAVEN 3 exnrouano yvomupu epynu: epyny A (n=36) ma epyny B
(n=35), y akux 3acmocosysanacs npoghinakmuxa emiyuzymaoom,; epyny C (n=18), wo
ompumysana nikyeauns FVIII “na eumozy” 6e3 npoginakmuxu; a maxodc epyny D, y
AKI NPoBOOUNU THMPATHOUBIOYAIbHE NOPIBHAHHA NPOQIIAKMUKU eMIYU3yMaoom i3
nonepeonvoro npoginaxmuxoro FVIII. Hezanescno 6i0 epynu ma cmpamezii 1iKy8auHs, y
pa3i BUHUKHEHHs. NPOPUBHUX Kposomey nayicHmam npushavaiu odooamxogo FVIII y
003YBaAHHAX, GU3HaYeHUX Oociionukom. QOckitbku 6 epyni D nopieurosanu 08a
NpoOQINaKmuyti pexcumu, OMmpUMAaHi 8 Hitl pe3yibmamu He € PeleaHmuumMu 0l OYIHKU
KIIHIYHOI eheKmUueHOCmi emiyusymady y NOPIGHAHHI 3 JUKYBAHHAM ‘Ha eumozy’ O
3aa61eno20 3aaenuxom PICO.

Pesynomamu oocnioocenns HAVEN 3 oemoncmpyeanu cmamucmu4io ma KiiHi4HO
3HaUywje 3HUINICEHHs YACMOMU Kposomey Npu  3ACMOCYSAHHI  NpoQiraxmuxu
eMiyu3ymMaoom nopisHano iz nikysanuim “na eumoey” FVIII. Piuna uacmoma niko8anux
kposomeyu (ABR) cmanosuna 1,5 (95% CI 0,9-2,5) npu 3acmocyeanni emiyuzyma6y 1 pa3z
Ha mudicoens (epyna A) ma 1,3 (95% CI 0,7-2,3) npu 6sedenni 1 pas na 2 mudichi (epyna
B), nopisnano 3 38,2 (95% CI 22,9-63,8) y konmponvniii epyni FVIII “na eumoey” (epyna
C). L]e sionosioae 3nudxcennto ABR na 96% y epyni A (RR 0,04, p<0,001) ma na 97% y
epyni B (RR 0,03; p<0,0001) gionocho rommpoavroi epynu C. Biocymuicmo
NpPONIKOBAHUX Kpogomey 8i03HauyeHo y 56% nayicumie epynu A ma 60% epynu B, mooi
K y konmpoavHii epyni C kposomeui manu éci yuacrhuxu. Iloxasnuxu epynu A (ABR 1,5
(95% CI 0,9-2,5) o6ymu exmoueni y papmakoekOHOMIUHUL aHALI3 8 SAKOCMI
NeCUMICMUYHO20 CYEHApiio, Wo HA OYMKY YNOGHOBANCEHO20 OP2aHy € NPUUHAMHUM,
OCKIbKU ~ pe3yibmamu  NOPIGHANbHOI  KAIHIYHOI  eghekmuenocmi  npoghinaxmuxu
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eMiyusymabom NpaKmudHo He GIOPIZHAIOMbCS 3AJIeHCHO BI0 PEeNCUMY 3ACMOCYBAHHS
(3Huoxcennsi ABR na 96% 6 epyni A nopiensano 3 koumpo.ivHoto epynoio ma Ha 97% 6 epyni
B 6ionocno konmponvHnoi epynu).

Vnoenoseasicenum opeanom 0Oyn0 npoeedeHo OYIiHKY MemoOON02IUHOI AKOCI
nyonikayii Mahlangu J. et al., 2018 3a aucmom oyiHKU 00CbE WOOO NPOBEOEHHs
oepacasnoi OMT na emani ¢haxosoi excnepmuszu (0ooamox 2 Hacmanosu) ma
BCMAHOBNIEHO NPUUHAMHY MEemOOON02IUHY AKICMb, WO Y3200H4CYEMbCA 3 OYIHKOIO
3as6HUKA.

Hocnioocennss HAVEN 3 pozensaoaemubcs 3as16HUKOM K OCHOBHE 0dfcepesio 00KAa3ie
wooo epexmusnocmi NPOPIIAKMUYHO2SO 3ACMOCYBAHHS eMIyu3ymMady y nayieHmis 3
ecemoqhinieio A 6e3 ineibimopie ma YmpyOHeHUM BeHO3HUM docmynom. Jlooamkoso
3AA6HUKOM D10 NPOAHANI308AHO Mepedicesull memaananiz Reyes A. et al., 2019.

OcHOB8HOW0 Memor Memaananizy 6y10 NOPIBHAHHI NPOPINAKMUKYU eMiYyu3yMAOOM 3
npoghinakmuxoro gaxmopom VIII y nayienmie 3 cemoghiniero A 6e3 incibimopis, a
pe3yibmamu, wWo npeocmasieHi OJisi NOPIGHAHHA NPOQDIIaKmuKy emiyuzymabom
nopieuano 3 nikysanuam ¢axkmopom VIII (“na eumoey”) bazyromvcs na pesyromamax
HenpsmMo20 NOpieHAHHA. Bpaxoeyiouu ye, memaananiz ne mooxce po3ensoamucs sk
OCHOBHe 0dicepeno OJisl OYIHKU NOPIBHANbHOI KAIHIYHOI eghekmusHoCmi 8 KOHMmeKCHmi
8I0N0GIOHOCMI BU3HAUEHOMY KIIHIYHOM)Y numanHio 3a cxemoro PICO.

3a pezynemamamu OYiHKU Memooo102iuHoi sKocmi memaananizy Reyes A. et al.,
2019 3a nucmom oyiHKu wooo nposedenHs Oepocasnoi OMT na emani gaxosoi
excnepmu3u (0ooamok 2 Hacmanosu) 3 euxopucmantsam incmpymenmy AMSTAR 2
VNOBHOBANCEHUM OP2AHOM BCMAHOGNIEHO KPUMUYHO HU3LK)Y MEeMOO0NI02IYHY AKICMb, U0
He 8I0n08idac oYiHYi HAOAHIL 3ASA6HUKOM.

Bpaxoesyrouu euwezaznauene, ynoeHo8aMceHUll 0Opean n0200H#CYEMbCSL 3 NOZUYIEIO
3aA6HUKA, WO came pe3ybmamu paHoomizoeano2o oocuiodxcenus HAVEN 3 € ocnoenumu
00Ka3amu  NOPIGHANbHOI KIIHIUHOI eexmusnocmi Npo@iiaKmuku emiyuzymaoom
nopisHsano 3 aikysanHam FVIII “na eumozy”.

Inghopmayis  wooo nopisHAIbHOI Oe3neku 3asa61eH020 JIKAPCbKO20 3aco0y
npeocmasiieHa Ha OCHOBL OAHUX paHoomizoearnoco docnioxcennss HAVEN 3 (Mahlangu J.
et al., 2018). Oyinka nposoounace y ubipyi 8cix nayieHmie, sKi OMpumMaiu xoua 6 0OHy
003y NIKapcvko2o 3acoby. 3a medianHo2o nepiody cnocmepedicenns 29,3 mudicHs 06y10
3apeecmposano 543 nobiuni aeuwa y 127 i3 150 nayienmis. binvwicme nodiunux aeuuy
Oyu neeko2o abo nomipnoco cmyneus msdxckocmi. Hatinowupeniwioro peaxyiero oyna
peaxyin y micyi esedenns (25%). Yacmo peecmpysanucs maxooic iHgexyii 6epxHix
OUXANbHUX WAXI8, HaA3z0gapuneim, apmpanis, 20a08HUll Oilb ma 2punonoodioui
cumnmomu. Jluwe 00uH nayicHm nNpUNUHUE JIIKYBAHHA Hepe3 HEeCnpusmiugi nooii
Jle2Ko2o/nomipHo2o cmynets. Bunaokie cmepmi, mpombomuynoi mikpoanzionamii yu
MPOMOOMUUHUX YCKAAOHEHD He 8UssNeHo. 3apeccmposati 14 cepiiosHux nobiyHux aeuuy
He Oyau nos’szami 3 nikyeawHuam. I[1ooii >3 cmyneuws msaxckocmi, noe’s3aui 3
3acmocy8anHam emiyuzymaoy He euHukaiu. OmpumaHi pe3yromamu Y3200H4CYIOmMvbCsl 3
gidomum npoinem beznexu emiyuzymady. YnosHosaxyceHuti opean no200HCYEMbCs 3
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iHhopmayi€ero, HAOAHOIO 3ASABHUKOM, WO NOpPIeHAHO 3 nikyeanuam FVIII «na eumoeyy,
3aeanvHa yacmoma nooOiYHUX A6UW 0Y1a BUWOIO Y 2PYNAX eMiyu3ymaody, wo nos s3aHo 3
mMpuaniuum nepiooom npoPIIAKmMuyHo2o JiKY8AHHS NOPIGHAHO 3 eni300UYHUM
sacmocysanuam FVIII “na sumozy”.

Omorce, pe3yromamu paHoOMi308aH020 KINIHIUHO20 Oocniodxcenns HAVEN 3
(Mahlangu J. et al., 2018) niomeepoicyrome KiiHiuHy ehexmuHicms npoghinakmuiuHo2o
3acmocy8ants emiyuzymaoy y nayieumie gixom 8io 12 poxis i3 msickorw cemodhiniero A
be3 ineioimopie 0o FVIII ma ympyonenum 8eHO3HUM 0OCMYNOM NOPIGHAHO 3 JIIKY8AHHAM
Gpaxmopom VIII «na eumoeyy. Ilpoginakmuxa emiyuzymabom 3abe3neuye cymmese
3HUMCEHHS piuHOoi Yyacmomu aikosanux kposomey (ABR). Ilpu 0o3zyeanni 1,5 me/ke 1 pas
Ha mudtcoenb ABR cmanosuna 1,5 (95% CI 0,9-2,5) ma npu 0o3yeanni 3 me/ke KOXHCHI
0ea muoicui 1,3 (95% CI 0,7-2,3). Ilpu nixysauni ¢paxmopom VIII “na eumoey” yeii
noxaszHuk cmarosug 38,2 (95% CI 22,9-63,8). ’Koowoi nponikosanoi kposomeui ne 6y10
3agixcosano y 56% ma 60% nayienmis, sKi ompumysanu emiyuzymadb 8iOnoGioHO 8
peaxcumax 1,5 me/ke wpomudicua ma 3 me/Ke KOAHCHI 08 MUNCHI, MO0 AK V 2pYni iKY 8aAHHS
FVIII “na eumoey” kposomeui cnocmepicanucs y 6cix yuachuxis. llJodo 6esneku,
y3azanvheni pezyromamu HAVEN 3 ceiouams, wo Oinbwicme nobiuHux seuwy Oyau
JlecKumMu abo NOMIpHUMU, A ceplo3Hi NoOIYHI Nodii He OYIU NO8 s3aHI 3 JIIKY8AHHSM.
lliosuwena 3azanbha wacmoma necnpusmausux saeuwy nopieusano 3 FVIII “na eumoey”
OUIKYBAHO MO8 A3AHA 3 MPUBANIWUM NEPIOOOM eKCho3uyii npu npoQiiaxmuiHomy
3aCcmMocCy8aHti emiyuzymaoy.

Jlikapcekuii 3aci06 eminu3ymad BKItoueHUi 70 24 Bumycky ba3oBoro mepesiky
OCHOBHMX Jikapchkux 3acodiB BOO3, 2025 poxy (WHO Model List of Essential
Medicines)'? ta no 10 Bunycky Ba30Boro nepeniky OCHOBHUX JIKApCHKUX 3aCO01B JIs
niteit BOO3, 2025 poxy (WHO Model List of Essential Medicines for Children)*3,

Biamosinno 1o 3Bity 25-ro Komitery ekcnieptiB BOO3 3 Bi100py Ta BUKOPUCTAHHS
OCHOBHHX JIIKapChbKUX 3aco0iB, KomiTeT ekcrnepTiB pEeKOMEHAYBaB BKIIOYCHHS
eMilu3yMaly /10 BUIIIE3a3HAYEHUX MEPETTIKIB 3a MTOKa3aHHAM MPO(ITaKTUYHE JIIKYBaHHS
remoinii A 3 inri6itopamu 10 ¢axropa VIII Ta 6e3 Hux®,

Cepen raity3eBux CTaHAapTIB y chepl OXOPOHH 310pPOB’ST YKpaiHu eMiliu3zyMad He
BKIIOUEHHI 10 17 Bumycky Jep:kaBHoro ¢opmyJisipa JikapchbKHX 3ac006iBl® (Haxas
MO3 Vkpainu Big 13.06.2025 Ne 971).

VY peectpi MeIUKO-TEXHOJOTIUHMX JOKYMEHTIB 31 CTaHAapTH3allii MEIUYHOi
gornoMoru craHoM Ha 2025 pik HasBHMM YHiQikoBaHMH KIIHIYHUH NPOTOKOJI
NepBHHHOI Ta cheniajxizoBanoi wmeauunoi gomomoru “Temodimis A6,
3aTBEpKEHUN Haka3oM MiHICTepcTBa OXOpOHH 370poB's Ykpainu 26.03.2025 Ne 537,
3T1THO 3 STKUM:

° OCHOBHUM METOJIOM JIIKyBaHHS MAII€HTIB 3 TSHKKOIO (hopmoro remodimii A
€ peryaspHe 3amicHe mpoduUIakTHYHE JTiKyBaHHA  KoHieHTpatamu  FVIII

12\WWHO.Model List of Essential Medicines. https://iris.who.int/server/api/core/bitstreams/7eb03ead-ch01-45ca-b4fe-a50d698f049d/content
13 https://iris.who.int/server/api/core/bitstreams/337edac2-d0aa-4e19-9d72-3ach11d09808/content

¥ https://iris.who.int/server/api/core/bitstreams/ae7a80b7-cec6-456b-8ad7-f0ad4e335c55/content

15 https://www.dec.gov.ua/wp-content/uploads/2025/06/derzhavnyj-formulyar-likarskyh-zasobiv-17-vypusk_osnovni-rozdily.pdf

16 https://www.dec.gov.ua/wp-content/uploads/2025/03/2025_ykpmd_537_gemofiliya-a.pdf
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(mna3MaTHYHUMHU a00 PeKOMOIHAHTHUMH) a00 He(PaKTOPHUMH JIIKAPChKUMHU 3aCO0aMH.
[IpodinakTuka MOYUHAETHCS Y paHHBOMY Billl (<3 POKIB).

° JUig  mamieHTiB 3 YTPYJHEHHUM BEHO3HMM JOCTYIIOM ONTHMAaJbHOIO
aIIbTEPHATHBOIO € 3aCTOCYBAHHS JIKAPCHKUX 3aCO0IB 3 MIAMIKIPHUM IUISIXOM BBEICHHS
(eminmuzymal) abo, y pasi moTpedu, BCTAHOBJIECHHS MPUCTPOIO IEHTPAITHBHOTO BEHO3HOTO
nocryny (ITLBK).

° [Tiqmkipai HedakTopHi 3acobu (30Kpema eMinu3yMad) MOXYTh OyTH
JOLULTFHUM BapiaHTOM TNPOQITaKTUKKA Yy TAli€HTIB, SKUM BaXXKO 3a0€3MeYUTH
pETYIIApHUN BEHO3HUH JIOCTYII.

° JlikyBaHHS TIPOPUBHUX KPOBOTeU y marfieHTiB 0e3 iHriditopiB g0 FVIII
IPOBOJMUTHCS KOHIIeHTpaTaMu (paktopa VIII y BiAMOBIAHUX J103aX.

VY nocke npeicTapieH! HACTYIHI Mi’KHAPOIHI KJIiHiYHiI HACTAHOBHM Ta HACTAHOBH
HAYKOBHUX TOBAPUCTB iHO3eMHHX KPpaiH MI0JI0 JIIKYBaHHS TMAI€EHTIB 3 THKKOIO
remodiniero A 0e3 HasBHOCTI iHTi0ITOpiB A0 gakropa VIII Ta yTpyaHEeHUM BEHO3HUM
JOCTYTIOM.

1. HacranoBa BcecBiTHBOI (penepanii remodiii momo Begenus remodiiii, 3-te
BuaanHs, 2020 pik (WFH Guidelines for the Management Of Hemophilia 3rd
Edition)!’

° [Tamientam 3 reMoguiiero A, y SKMX BEHO3HUU JIOCTYN € MPOOJIEMHUM,
PEKOMEHYEThCSI PO3IJIAJATH 3aCTOCYBAHHS MIIMIKIDHUX HE(AKTOPHUX JHIKAPCHKHUX
3aco01B, 30KpemMa eMilu3ymaly, SK albTEPHATUBY PErYJSPHUM BHYTPIIIHBOBEHHUM
iH(y31sm KoH1eHTpartiB FVIIL.

° VY Bumaakax, KOJM pEryJispHa BHYTPIIIHbOBEHHA MpoQIIaKTUKa €
HEMOKJIMBOIO, MOX€ OyTH pO3IVISHYTO BCTAHOBJIEHHS MPUCTPOIO0 LEHTPAIHLHOTO
BeHosHoro gocryny (ITLBJ) nms 3a6e3neuenns miaHoBoi mpoiIakTUIHOT Teparii.

° Buxopucranns TILB/[ cynpoBomkyeThes pusznkamu (iHbeKIi, TpoM003,
MEXaHIYHI YCKJIQJHEHHsS), TOMY pIIIEHHS TMPO iX BCTAHOBJICHHS MPUINMAETHCS
1HJIMB1AYyaJIbHO 3 OILIIHKOIO CIIBBIAHOIICHHS KOPUCTI Ta PU3HUKY.

° Yepes pusuku, noB’s3anil 3 [ILB/], y kIiHIUHIA OpaKkTULl Jeali YacTile
BIIJAIOTh [€peBary HABYAHHIO MAIll€EHTIB/OAThKIB nepupepudyHuM 1HPY31IM Ta
MOCTYNOBOMY 301JIbIIIEHHIO YaCTOTH BBEICHB 3aMicTh BcTaHOBIeHHs [TIIB/I.

° [TigmkipH1 JTiKapchKi 3acO00M, Takl sIK eMinu3yMal, 103BOJISIIOTh YHUKHYTH
notpebu y IMIBJl 1 3Ha4YHO MOJIETHIYIOTh MPOBEAECHHS NPO(MUIAKTUKY y TAILIEHTIB 3
YTPYAHEHUM BEHO3HUM JOCTYIIOM, 3HIXKYIOUH MICUXOJOTTYHUMN 1 (PI3UYHUNA TATAp YACTUX
BHYTPIIIHHOBEHHUX 1H €KIIIH.

° Jlnst  mamieHtiB  06e3  1HTIOITOpIB  JIIKyBaHHS TPOPUBHUX  KPOBOTEY
npoBouThCa KoHeHTpatamu FVIII y BiAmoBimHUX 103ax, HE3AJIEKHO BiJ HASBHOCTI
YTPYAHEHOTO BEHO3HOIO JOCTYILY.

2. HamionanbHuii ¢ona remodiiii Ta iHIIMX NMOpyHIeHb 3rOPTAHHS KPOBI,
AOKYMeHT Mean4yHoi Ta HAayKOBOI KOHCYJbTAaTHUBHOI paam Ne258: Pexomenpauii
11010 3aCTOCYBAHHSI TAa BeJAeHHsI MAIIEHTIB, sIKi OTPUMYIOTH eMinmu3ymas-kxwh

17 https://assets.roche.com/f/168298/x/bb4e7a0e4d/pdf-1863.pdf
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(I'emu1iOpa®) npu remoduaii A 3 iHriditopamu Ta 0e3 inridoiropis, 2020 (National
Hemophilia Foundation for all bleeding disorders, MASAC Document 258 -
Recommendation on the Use and Management of Emicizumab-kxwh (Hemlibra®)
for Hemophilia A with and without Inhibitors, 2020)*8.

° Eminmu3ymab 3acTOCOBY€ThCS MIAIIKIPHO, IO € KPUTUYHUM JIJIS TIAITIEHTIB,
AKUM CKJIQJHO a00 HEMOXJIUBO 3a0€3MEeUUTH PETyISpHUN BEHO3HUIM JOCTYN s
npodinaktuku FVIIL

° Eminmzyma® pekoMeHJ0BaHUN JUIsl BCIX MAlli€HTIB 3 remModimiero A — 3
iHri0iTOpaMu abo 6e€3, BKIIOYHO THX, JUIsl Koro TpaauiiiiHa npodinaktuka FVIIL e
TEXHIYHO CKJIAJHOIO Yepe3 BEHO3HUM JO0CTYII.

° Y pa3i npopuBHUX KpPOBOTEY TALIEHTH O3 1HTIOITOPIB  MOXYTh
BukopucroByBaTu FVIII 3a motpedu, ane Taxi emi3o/ld BUHUKAIOTh 3HAYHO PiJIIIe.

3. Ipaktuuni pexomengaunii HiMmeunbko-ABcrpiiicbko-1IBeiinapcskoro
TOBAPUCTBA IOCJHiI:KEHHs1 TPoMOO3y Ta remMocTrady IIOA0 3aCTOCYBAHHS
eMinm3ymaoy y namieHTiB 3 remodimiero A, 2020 (Practical Guidance of the GTH
Haemophilia Board on the Use of Emicizumab in Patients with Haemophilia A,
2020)%

° [IpodinakTuka KpoBOTE€Y € CTAHAAPTOM BEACHHS NAIIEHTIB 13 TSHKKOIO
remodiniero A (3 iHriditopamu Ta 0e3 HuX). Bubip JiKyBaHHS MOBHMHEH BPaXxOBYBaTH
KJIHIYHUNA (DEHOTUIT KpOBOTEYi, ICTOPIIO JIIKyBaHHS, HAABHICTh 1HTIOITOpPIB Ta CTaH
BEHO3HOTO JIOCTYILY.

° Eminn3ymad € HedakTOopHUM TpemapaToM 13 MAMIKIPHUM [UISIXOM
BBEJICHHS T4 PEKOMEHJOBAHMI sIK e(heKTUBHA Npo(UIaKTUYHA Tepallid y NalieHTiB 0e3
1HT101TOpIB Ta 3 1HTr101Topamu 10 FVIIIL.

° Eminn3yma0® 3abe3neuye cTaOlIbHUM KOHTPOJb KPOBOTEY 3aBISKHU
TPUBAJIOMY NIEPi0ly HAIlIBBUBEACHHS.
° Eminnzymal € 3Ha4uHOIO TIepeBaror0 came JJis MAIll€HTIB, SKUM: CKJIaJHO

3a0e3neunTH YacTi BHYTpiliHboBeHHI 1H(Y31i FVIII; noTpiOHe TpuBane npodinakTuyHe
JIKYBaHHS, SIK€ HEMOXJIMBO SIKICHO pealli3yBaTU 4Yepe3 CTaH BEHO3HOIO JIOCTYyMY; €
BUCOKI PU3MKH ycKiaaHeHb npu BcTaHoiieHHI [IIBK (indexuii, TpoMO03u, TeXHIUHI
TPYJIHOIII1).

° [TamienTn Ha eminu3ymabi Bce ogHO MaroTh Matu jgoctyn o FVIIL mns
JKyBaHHS POPUBHUX KPOBOTEY (y XBOopuX 0€3 1HT101TOPIB).

4. TlosiTka KJIIHIYHOI0 KOMICIOHYBaHHA: eMinu3ymMad ik nmpodijiakTuka y
NALE€HTIB i3 TAKKOI BPOIKeHOI remModisicro A Oe3 inridiropiB 10 ¢paxropa VIII
(yci BikoBi rpynu), HanionanbHa ciay:xx0a oxopoHu 310poB’st Beqmkoi bpuranii,
pedepenc: 170134P, 2019 (Clinical Commissioning Policy: Emicizumab as
prophylaxis in people with severe congenital haemophilia A without factor VIII
inhibitors (all ages) NHS England Reference: 170134P, 2019)%

18 hitps://www.bleeding.org/sites/default/files/document/files/258_emicizumab.pdf

19 https://www.thieme-connect.de/products/ejournals/html/10.1055/a-1127-6476
Dhttps://www.england.nhs.uk/wp-content/uploads/2019/08/1819-Emicizumab-as-prophylaxis-in-people-with-severe-congenital-haemophilia-A-without-
factor-VIll-inhibitors.pdf
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° EMinu3zymMa0d € migmkipHUM JIIKAPCBKUM 3acOo00M, IO «3HAYHO 3HHUXKYE
9aCTOTY HEOOX1HOCTI BEHO3HOTO AOCTymy». Lle 0coOIMBO Ba)IIMBO TSI TIAIIEHTIB 3
reMo(uTi€ero A, y SIKUX BEHO3HHM JOCTYN YTPYAHEHUN a00 HEMOKITUBHIA.

° 3aBASKH JOBrOMY IEpioy HAMiBBUBEACHHS eMilM3yMal BBOJATH | pa3 Ha
THKICHb, | pa3 Ha 2 TikHi a060 1 pa3 Ha 4 THXKHI, 10 TOJETIIYE JOTPUMAHHS PEXKUMY.
° MeHma yacToTa BBEIEHb Ta BiJCYTHICTh BHYTPIIIHBOBEHHOTO JOCTYILY

MOXKYTh IMOKpAIIyBaTH KOHTPOJIb KPOBOTEY MOPIBHSIHO 31 CTAHAAPTHOIO MPOITaKTHKOIO
FVIII.

° Eminuzymab po3rasgaeTbes K ONTUMAIBHUAN BapiaHT, KOJIH MpodiakThKa
FVIII nemoxiusa.
° J1J1st NiKyBaHHS MPOPUBHUX KPOBOTEY peKOMeHjoBaHe Bukopucranusa FVIII.

Jlooamkoego ynogHosasiceHum op2arnom 6ye nposeodeHull NOULYK MpemuHHUx 0xceper
[ 3HAUOEHO HACMYNHI MINCHAPOOHI KIIHIUHI HACMAHOBU MA HACMAHOBU HAYKOBUX
MoBapucme iHO3eMHUX KpaiH wooo JNiKY8aAHHSA NAYIEHMI8 3 2eMo@inielo A 3 MAAHCKOIO
eemoqhiniero A b6e3 naasnocmi ineibimopis 0o pakmopa VIII ma ympyounenum 6eHo3HUM
00CMYnOM:

Pexomenpaniss Meau4yHoi Ta HAYKOBOI KOHCYJbTATHBHOI Ppaad WIO0A0
npoginaktuku remodiaii A ta B 3 iHriditopamm ta 06e3 Hmx, 2022 (MASAC
Recommendation Concerning Prophylaxis for Hemophilia A and B with and
without Inhibitors, 2022)%

° [TpodinakTuka Mae po3TisIaTUCS K CTaHIAPTHE JIIKYBaHHS KPOBOTEY JIJIS
MAIIE€HTIB 13 TSHKKOI0 TeModiiero A He3alle)KHO BiJl HASIBHOCTI 1HT101TOPIB.
° [IpodinakTuyHy Teparmiio CIiJl MOYMHATH SKHAWIIBHUIIIE, OakaHO 10 3

pOKIB ab00 HaBiTh B TEpIIl MIICTh MICAIIB JKUATTSA, MO0 3HU3UTH PUBHUK
BHYTPIIIHbOYEPENHOI KPOBOTEY1 Ta PO3BUTKY apTPOMNATIi.

° [IpodinakTuka moBUHHA OyTH 1HAMBIAYaJi30BaHOKO 32 J03010, YaCTOTOIO
BBEJICHHSI, PEKMMOM JIIKYBAaHHS, 3 YPaXyBaHHSIM KJIIHIYHOTO Mepediry, BiKy, BEHO3HOTO
JOCTYIy Ta LJIEH Tepanii.

o Bapianti npodinakTUkyd BKJIIOYAKOTh: IUIa3MOBI a00 peKOMOIHAHTHI
daktopu VIII / IX (3BuyaiiHoro abo TMOJIOBKEHOTO TMEpiOy HAIiBBUBEICHHS);
HedakTopH1 3aco00u (30KpemMa MIAMIKIPHI MpenapaTH, Takl K eMIiIu3yma).

Kuiniyna HactanoBa MixKHApPOJAHOI0 TOBAPUCTBA 3 TPOMOO3y Ta remMocrasy
1010 JIiIKyBaHHSI Bpo:keHoi remogdimii A Tta B, 2024 (International Society on
Thrombosis and Haemostasis clinical practice guideline for treatment of congenital
hemophilia A and B based on the Grading of Recommendations Assessment,
Development, and Evaluation methodology, 2024)2

° [IpodinakTrka € OCHOBHUM METOJIOM JIIKYBaHHS TSKKOI Ta TOMIPHO-TSKKOT
remodinii A. Takum namientam npornonyerbes 3actocyBanHs FVIIL abo eminuzymaoy.

Zhitps://www.bleeding.org/healthcare-professionals/guidelines-on-care/masac-documents/masac-document-267-masac-recommendation-concerning-
prophylaxis-for-hemophilia-a-and-b-with-and-without-inhibitors
22 https://www.jthjournal.org/article/S1538-7836(24)00318-0/fulltext
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° EMinum3zymad mae MAMKIpHANA NUISX BBEACHHS, 10 3HAYHO 3HUXKYE
TEparicBTUYHE HABAHTAXKCHHS, OCOOJIMBO JJIsA MAI€HTIB 3 YTPYAHCHUM BCHO3HHUM
JOCTYIIOM.

° Eminmuzymab mosxe OyTH MPIOPUTETHOIO OMINEI0 Y MAalli€HTIB, SIKUM BaXKKO
3a0e3MeynTH peryisipHi BHyTpitrHboBeHHI iHDy3ii FVIIL.
° FVIII (crangapTHOro mepioAy HaIiBBUBEACHHS Ta MOJOBXKEHOTO MEPioLy

HAIIBBUBE/ICHHS) 3aJUIIAE€TECA €(PEKTUBHOIO OMIIE€I0, ajle BUMAarae HaaliHOTO
BEHO3HOTO JIOCTYIY.

° [Tammientam 3 remodimiero A 6e3 1HrIOITOPIB A JIKYBaHHS MPOPHUBHHUX
KpOBOTEY 1M dYac MNpOQPUIAKTUKH eMIIIM3yMaOOM pPEKOMEHJIOBaHE 3aCTOCYBaHHS
koHieHTpariB FVIII.

PexoMenaanii OpMTaHCHKOT0 TOBAPUCTBA 3 TeMAaTOJIOTII {010 3aCTOCYBAHHSA
npogiTakTHYHUX (PAKTOPIB y AiTed Ta Jopociaux 3 reModiiiero A ta B (Guidelines
on the use of prophylactic factor replacement for children and adults with
Haemophilia A and B, 2020)?

° [Ipodinaktuka FVIII € cramgaprom IiKyBaHHS TSDKKOT reModuili A,
PEKOMEH/I0BaHa 3 PAHHBOTO TUTHHCTBA.

° Eminu3ymald posrisgaeTscs K €(pEeKTHBHA albT€pHATHUBA MPO(UIAKTHII
FVIII y namienTiB >2 pokiB, 3 1Hr10iTOpamMu ado 0€3 HUX.

° JlikyBaHHSI TNPOPHUBHUX KPOBOTEY IMiJI Yac OyAb-SKOTO PEXKUMY
npodinaktuku (FVII uyn eminmzyma0) 311icCHIOEThCS 101aTKOBUM BBeaeHHsIM FVIILL

Omoxce, 32I0HO0 3 OAHUMU YUHHUX MINCHAPOOHUX MA HAYIOHATbHUX PEKOMEHOAaYill,
VNOBHOBAMNCEHULL OP2aH 3A3HAYAE, WO ONMUMANLHOI CMPAameiero npoQilaKkmuku
Kposomey y nayieumie ikom 8io0 12 poxis i3 msoickoio cemoinieto A 6e3 ineibimopis ma
VMPYOHEHUM 8EHOZHUM OOCMYNOM € 3ACMOCYBANHHI eMIYu3ymMady, OCKilbKY NIOWKIPHUL
WLTAX 66€0€HHS 3HAYHO 3MEHULYE NOmpeDy Y peyIAPHUX HYMPIUHbOBEHHUX IHQDY3IAX ma
NO8 SI3AHUX I3 HUMU MEXHIYHUX CKIaOHOWax. ¥ pasi GUHUKHEHHS NPOPUBHUX KPOGOmMEY )
MAKUX NayieHmie peKoMeHO08aAHUM 3ACOOOM JIKYBaHHs € KOHyeHmpamu gpakmopa VIII,
AKI 3a0e3neuyroms eq)eKmusHUull KOHMpPOab 20CMpUX Kpogomeyd Ha mii npoQiiakmuxu
eMiyuzymMabom.

3) AaHi OA0 E€KOHOMIYHOI AOUIIBLHOCTI B YaCTHHI eeKTHBHOCTI BHTPAT
BUKOPHCTAHHA JIKAapCbKOro 3aco0y BiANOBIIHO [0 PEKOMEHIOBAHOI UIKAJH
TPAHUYHHMX 3HAYEeHb IHKPEMEHTAJBHOI0 IOKAa3HUKA e(eKTUBHOCTI BHUTPAT B
Ykpaini

EdexTuBHICTh BUTpaAT Ha eMilKM3yMad B J0cke Oyna OI[iHEHa 13 3aCTOCYBaHHSIM
MeTOAIB “‘BUTpaTu-edeKTHBHICTH” (cost-effectiveness) Ta “BUTpaTu-KOPUCTH  (COSt-
utility), B sxux ormiHtoBanmcs noxaHi poku xutTs (LYG) Ta momani poku >KHTTS,
ckopuroBani Ha skicTh (QALY), siki gojae mMmaimi€HTy 3acTOCYBaHHs eMilu3ymaoy.
3asBHUKOM OyJi0 OOTpyHTOBaHO oOpaHi MeToaW (PapMaKOSKOHOMIYHOTO aHaji3y 3
OTJISiy HA HASBHICTH PI3HUIN B MOKa3HUKAX KIIHIYHOI €()EeKTHBHOCTI (piyHA 4acToTa

Zhttps://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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kpoBoTeu 1,5 nns eminuzymady ta 38,2 mis FVIII “Ha BuMoOry”) Ta KOPUCHOCTI ISt
PI3HMX CTaHIB 3J0pOB’S MpH 3acTocyBaHHI eminu3ymalOy mnopiBHsHO 3 FVIII “Ha
BUMOTY .

Jlinst  mporHo3yBaHHS TeEpeOiry 3axBOPIOBaHHS 11032 MEXKaMH  KIIIHIYHOTO
JTOCTDKEHHSI Ta MPOTSITOM TPHUBAJIOTO IMEPiofy Yacy, 3asBHUKOM OyJI0O 3aCTOCOBAHO
MOJIeTIIOBaHHsI MapkoBa, 1110 00’ € JHy€ MOKa3HUKHU e(DeKTUBHOCT1, KOPUCHOCTI Ta BUTPAT.
BiamoBimHo 10 hapMakoeKOHOMIYHOI MOJIEII MAaIliEHTA MOXKYTh TIepeOyBaTH y OTHOMY 3
TphOX cTaHiB - “be3 iHridiTopis”, “3 inridiropamu” abo y ctani “Cmepts”’. Bel namientu
0e3 1Hr101TOpIB BIAMOBIIHO 10 MOJCIIOBAHHS OTPUMYIOThH JIIKYBaHHS €MIIM3yMaOoOM B
OCHOBHIH Tpyni Ta emi3oAu4Hy 3amicHy Tepamito ¢akropoM VIII B rpymni nmopiBHAHHS
Moei (JIIKyBaHHS ‘“‘Ha BUMOTY).

S0 y mami€eHTiB pO3BUBAIOTHCS 1HTIOITOPH, MAIIEHTAM y BCIX Tpymax JiKyBaHHS
NpU3HAYaEThCsl MpodiIakTUKa eminu3ymaOoMm. Takoxk TMalie€HTH, M0 OTPUMYIOTh
JMIKyBaHHS ‘“Ha BHUMOTY MOXYTh NOTpeOyBaTH EHIONPOTE3yBaHHS (BUKOPHUCTAHO
OPUMYIIEHHS, W0 TAaIll€EHTH, SKI 3aCTOCOBYIOTH MNPOQPUIAKTUKY, HE MOTPEOYIOThH
€HJIONPOTE3yBAaHHS Y€pe3 3MEHIIIEHHS KIJIbKOCTI KPOBOTEY).

Pe3ynbpraTu (hapMako€KOHOMIYHOTO aHaNI3y 13 3aCTOCYBaHHIM Mojieal MapkoBa 3a
JAHUMH 3asBHUKA HaBeJIEHO y Tabnuii 1.

Tadoauusa 1. Pe3ynbratn (papMakoeKOHOMIYHOIO aHaii3y eMiuu3ymMaly 3a JaHUMU
3asiBHUKA
ETa Po3ain Onmuc

n
1 Beryn Oyintlosana mexnonozis. NpoigakTUKa eMiU3yMadboM.

Komnapamop: 3actocyBanns FVIII (TypokTokory anbda) y pexxumi “Ha
BUMOTY .

Mopens nepexomay Mik craHamu MapkoBa Oyno moOymoBaHo B MS
Excel.

2 KonTekct [{inpoBa momynsAIis: Mali€eHTH cTapiie 12 pokiB, MO CTPaXAArOTh Ha
JOCHIJUKeHHsL | TSDKKY ¢opmy remodinii A 6e3 HasBHocTi iHriditopiB go FVIII i3
YTPYJHEHUM BEHO3HUM JIOCTYTIOM.

®apMakOeKOHOMIYHHMN aHajdi3 TMPOBENEHO JJs JIOKAJIbHUX YMOB
VYkpaiHu 3 NEpCHEeKTHBH CHCTEMH OXOPOHH 370pOB’Sl — JIEP’KaBHOTO
IUIaTHUKA.

YacoBuil TOPU30HT MOJEIIOBAHHS CTAHOBUTH 88 POKIB, a MOYATKOBUMI
BIK KOTFOPTH CTaHOBUTh 12 pOKIB BIANOBIZHO JIO KJIIHIYHOTO
nocimmkenas HAVEN 3.

Jns manienTtiB crapiie 18 pokiB, B rio0ainbHy MOAedb OyiM BHECEHI
MOKAa3HUKA MacH Tija BIAMOBITHO O JIOKAJTBHUX JAaHUX 3 MyOsikarii
HepxxaBHoi ciyx0u ctatuctuku Ykpainu “CoruianbHo-aemMorpadivsi
XapaKTepUCTUKHU JoMorocnoaapcts Ykpainu y 2022 poui”. ¥V 3B’43Ky 3
BIJICYTHICTIO HallIOHAIBHUX JIaHUX II0JI0 BaroBOTO PO3IOALTY OCib 110
18 pokiB B VYkpaiHi, Oyiau BHUKOPHCTaHI PEKOMEHOBAaHI HOPMHU 3a
JaHuMU BcecBiTHBOT opraHizaliii 0OXOpoHH 3/I0pOB’sl.

CraBKa IMCKOHTYBaHHSI JUI BUTPAT Ta pe3ynbTaTiB - 3%.
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Kopexkuis HamiBimkiry Oysia mpoBeneHa st BUTpart 1 nmokasHukie LYG
ta QALY.

Jani moao eQpeKTUBHOCTI:

1) mist mamienTiB 6e3 inridiTopiB: mocmikenas HAVEN 3 (Mahlangu
et al., 2018%%;

2) nJis MaIi€eHTiB Miciss YTBOPEHHS 1HT10ITOPIB - mociikeHnHs HAVEN
1 (Oldenburg et al., 2017%2).

ITinxing 10 MOMACIIOBaHHS 3arajbHOI CMEpPTHOCTI 0a3yeTbcs Ha
pesymbratax mybnikamiit Darby et al., 20072° ta Farrugia et al., 2013%,
CranmaptuzoBanuii koedimieHT cmeptHocTi (SMR) cknamae 2,69 mis
HaIieHTiB 3 TSDKKOIO (opmoro remodimii Ta 1,19 ans mamieHtiB 3
JIETKOIO/TIOMIpHOIO TeMO(UTI€r0 (3HUIKEHHSI PIYHOT 4YacTOTH KPOBOTEUl
BiJl 3aCTOCYBaHHsS MPO(MITAKTHKH, 30KpeMa eminu3ymadom, 3MiHIOE
TSOKKICTh 3aXBOPIOBAHHS BiJ] TSDKKOTO JI0 JIETKOTO/CEPEIHBOTO CTYIICHS ).
[Tepenbauaetncs, mo SMR € mocTiifHUM MPOTATOM YChOTO YacOBOTO
ropu3oHty. Y Mojem 3actocoBaHo SMR 10 BiKOBUX KOEQiIli€HTIB
CMEpPTHOCTi, M0 BHU3HayeHi B mnyOmikamii JlepxkaBHOi cmyx0u
CTaTUCTUKH VYkpainu (cratucTUYHUM 30ipHHK “Tabnui
HApOKYBAaHOCTi, CMEPTHOCTI Ta CEpeaHBOI OYIKyBAaHOI TPHUBAIOCTI
KuUTTA 32 2021 pix”?’).

Jani o0 0e3neKu:

[ToxazHuku Oe3nexku He Oynu BpaxoBaHi y (apMaKOEKOHOMIYHOMY
aHaJi31, OCKUIbKH cepiio3Hi MoOiIvHiI peakiii, y Tomy uucii 3-ro ta 4-ro
CTymeHs, OyiM BIACYTHI Uid 3asBJICHOT MEAMYHOI TeXHoJorii Ta
TEXHOJIOT11 opiBHHHSA y AocmimkenHi HAVEN 3.

3HaueHHs! KOPUCHOCTI:

JlaHl 110710 KOPHUCHOCTI NpH 3acTocyBaHHI eMinuzymaly Ta FVIII y
pexuMi ““Ha BUMOTY’ IS TMaIieHTiB Oe3 1Hri0iTOpiB OyyIM OTpUMaHi 3a
pesyiabratamu onutyBaiabHuka EQ-5D-5L i3 nocnimkennss HAVEN 3, a
JUTSI TIALIEHTIB MIC]IE BAHUKHEHHS 1HT101TOPiIB - 13 gocnimkeHHss HAVEN
1. Mogenb TakoX BpaxoBY€ 3MEHIIEHHS KOPUCHOCTI BHACHIIOK
nmikyBaHHs kpoBored (NIS BH29768), aprpommactuxku (Fitzgerald,
2004%%), ymkomkeHHs cyrio6iB  (3BiT IHCTHTYTy KimiHi4HHX Ta
exoHoMiuanx pociimkens (ICER), 2018%°) Ta BBemeHHS pisHHX
BapianTis nikysanns (38ir ICER, 2020%).

20Qldenburg, J., Mahlangu, J. N., Kim, B., Schmitt, C., Callaghan, M. U., Young, G., ... & Shima, M. (2017). Emicizumab prophylaxis in hemophilia A
with inhibitors. New England Journal of Medicine, 377(9), 809-818. https://pubmed.ncbi.nim.nih.gov/28691557/

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

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

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

2hitp://db.ukrcensus.gov.ua/PXWEB2007/ukr/publ_new1/2022/publ2022.asp

2Fitzgerald JD, Orav EJ, Lee TH, Marcantonio ER, Poss R, Goldman L, Mangione CM. Patient quality of life during the 12 months following joint
replacement surgery. Arthritis Rheum. 2004 Feb 15;51(1):100-9. doi: 10.1002/art.20090. PMID: 14872462.

PEmicizumab for Hemophilia A with Inhibitors: Effectiveness and Value. Final Evidence Report. April 16, 2018: https://icer.org/wp-
content/uploads/2020/10/ICER_Hemophilia_Final_Evidence_Report_041618.pdf

%valoctocogene Roxaparvovec and Emicizumab for Hemophilia A without Inhibitors: Effectiveness and Value. Final Report: https://icer.org/wp-
content/uploads/2020/10/ICER_Hemophilia-A_Final-Report_112020.pdf
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3a pe3ynbTaTaMyd €KOHOMIYHOI OI[IHKU Y MeXax 88-pi4HOro ropu30HTY
MO/ICIIFOBAHHS OYJIO OTPUMAHO Pe3yJIbTaT:
e 26,07 LYG mns eminuzyma0y, 24,29 LYG nns 3acrocyBanns FVIII
y pexxumi “Ha BUMOTY’;
e 19,69 QALY misa eminu3ymady, 13,03 QALY nmis 3acTocyBaHHS
FVIII y pexumi “Ha BUMOTY”.
3acTocyBaHHs eminu3ymaly 3abesneuye gonatkosi 1,78 LYG Ta 6,65
QALY nns nanienTiB crapiie 12 pokiB 3 TSKKO0 (popMoro remodimii A
0e3 HasBHOCTI iHTI01TOpIB 10 (hakTopa VIII Ta yrpyaHEHMM BEHO3HUM
JIOCTYTIOM, BPaXOBYIOUH JTUCKOHTYBaHHSI.
3 PozpaxyHok Kareropii BuTpaT, 10 BKIIOYEHI B MOJETIb:

BHUTpAT ® BUTpATH HA JIIKAPCHKi 3aC00M;
® BHUTpaTH Ha aAMIHICTpYBAaHHS Ta MEIUYHI BUPOOH;
® BHTpATH Ha JIKyBaHHA KPOBOTEY;
® BUTpATH Ha €HJONPOTE3yBAHHS;
® BHUTpPaTH Ha HACTYNHY JIHIIO Tepamii, y BHUIAagKy HaOyTTs
1HT101TOpIB.
Y 0azoBoMy cleHapii, IO MPOBOAMBCA 3 NEPCHEKTHBH CHUCTEMHU
OXOpPOHH 3I0pOB’S - JEpKaBHOIO IUIATHHKA, HENpsAMi BUTpPATH

BpaxoBaHi He Oynu. Y 101aTKOBOMY CIIeHapii, o OyB IPOBEICHHH 13
COLIaNIbHOT TMEpPCHEKTUBU HEmpsiMi BUTpaTH Oylu poO3paxoBaHi 3a
meTosoM “human capital”, mo nependadae 0OpaxyHOK BapTOCTi BTparT,
IO OIIHIOKITHCS SIK Yac, BTPAUCHH MAI[lEHTOM, MOMHOXXCHHMI Ha
BIJITOBITHHI MTOKA3HUK CEPEIHBOIT 3apo0ITHOT IJIaTH B Y KpaiHi.

Bapricte eminu3zymaby po3paxoBaHa Ha OCHOBI KOH(]IJICHIIHHOT
ninosoi mpomnosumii, mo cranosuts || /1 vr, mwo e y
pa3u HIDKYOIO 32 33JIeKJIapOBaHy I[1HY Ha J1KapChKUH 3aci0
y HamionaneHOMY Kartanosi I1iiH, 3aTBepkeHy HakazoM MO3 Ykpainu
Bix Haka3z Bim 05.08.2025 Ne 1229, mo y nepepaxyHKy CTaHOBHTD
2117,43 rpu/1 mr.
Bapricth Jnikapchbkoro 3aco0y NOpIBHSHHA TYpPOKTOKOry ainbda y
(dbapMakOeKOHOMIYHMI MOJeNi BH3HAYalnach 3TiAHO 3 OCTaHHIMH
HakazamMu T1ipo  posmnomain  MO3  Vkpainm Ta craHoBUTH 2,55
rpa/MO?13233 3 g nikapcbkoro 3aco0y enTakor-anb(a aKTHBOBAHMIA,
10 BUKOPUCTOBYETHCS IS JTIKYBAaHHS €Mi30IMYHUX KPOBOTEeY Ha (HOH1
npodiIaKTUYHOTO 3aCTOCYBaHHS eMiln3ymaly, 1iHa craHoBuTh 450,00
rpa/KMO*,
Butpatu Ha piuHe 3aCTOCYBaHHS JIIKapChKOro 3aco0y eMminu3zymal Ha
OJTHOTO JIOPOCJIOTO MaIieHTa (CepeaHs Bara naiieHra - 79 Kr BiAMOBITHO

$Haxka3 Bin 26.09.2024 Ne873-P «IIpo Posmopin Ta Ge30miaTHe TOCTayaHHs (Iepejady) JiKapchkuX 3aco0iB uis 3a6e3NedeHHs AiTel, XBOPMX Ha
remo¢imito THmB A abo B abo xBopoOy BimneOpanma, 3akymienux 3a komwtH JlepkaBHoro Oromkery VYkpainm Ha 2023 pik»:
https://backend.mpu.gov.ua/api/download-order/nakaz_20240927_748128.pdf
%Haxka3 Bin 05.08.2024 Ne712-P «IIpo Posmogin Ta Ge30miaTHe TOCTayaHHs (Iepejady) JiKapchkuX 3aco0iB uis 3a6e3NedeHHs AiTel, XBOPMX Ha
remo¢imito TumB A abo B abo xBopoOy BimneOpanma, 3akymiaeHux 3a komwrtd JlepkaBHoro Owompkery Ykpainm Ha 2023 pik»:
https://backend.mpu.gov.ua/api/download-order/nakaz_20240806_972216.pdf
$Haka3 Bix 04.12.2024 Nel156-P «IIpo Posnonin Ta Ge3onnaTHe mocTadyaHHs (Tepeady) JiKapchbKUX 3acO6iB U JIKYBaHHS JJOPOCIHX, XBOPHX Ha
remo¢imito TumB A abo B abo xBopoOy BimneOpanma, 3akymienux 3a kowrtH JlepkaBHoro Owojpkery VYkpainm Ha 2023 pik»:
https://backend.mpu.gov.ua/api/download-order/nakaz_20241205_542747.pdf
%Haka3 Bin 13.02.2025 Nel195-P «Ilpo Posnonin Ta 6e3oniathe mocTadanss (mepenady) JikapchbKux 3aco0iB Juist 3a6e3MedeHHs JJOpOCIHX, XBOPUX Ha
remo¢imito THmB A abo B abo xBopoOy BimneOpanpma, 3akymienux 3a kowrtH JlepkaBHoro Owojpkery VYkpainu Ha 2024 pik»:
https://backend.mpu.gov.ua/api/download-order/nakaz_20250214 543946.pdf
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0 JaHMX KiiHigHOrO jociimkeHHs HAVEN  3)  craHoBisaTh
B o : ocpuwii pic o [ ro: 5 sacrynni poxu.
Piuni Butpatm Ha 3actocyBanHs FVIII y pexumi “Ha BuHMOry”
CTaHOBJATH 696 145,69 rpH.

Butpatu 3a pesyiapTaraMd MOJETIOBaHHS Ha TOPU30HT 88 POKIB i3
JIUCKOHTYBaHHIM 3%:
Cyxynui surparu Ha eminuzymat: || N =
CykymHi BUTpatu Ha 3actocyBanns FVIII y pexxumi “Ha Bumory:
TpH.
JlomaTkoBi BUTpaATH Ha eMilM3yMad mopiBHSAHO 13 3actocyBaHHsaM FVIII
y pexcumi “sa suvory”: || NG -
4 Pesynbraru InkpemenTanpHN oka3HUK edexkruBHOCTI BUTpar ICER:
rpa/LYG
rpa/QALY
AHaJi3 4yTJIUBOCTI
B nocke 3a3HaueHO, 110 3 METOO TOCIIKEHHS Yy TIMBOCTI PE3YIIbTaTIB
(GapMakOeKOHOMIYHOTO  MOJICTIOBaHHS JO HU3KM  IapaMeTpiB
3assBHUKOM OYJI0 TIPOBEIEHO 0THO(AKTOPHUI aHANI3 YyTIMBOCTI.
3a BUCHOBKOM 3asiBHHKA, TapaMeTpaMHu, sIKi MalOTh CyTTE€BUHN BILTUB Ha
Baptricth QALY, € moka3HUKM KOpUCHOCTI B craHi “be3 iHridbiropis”,
miHa  eminu3ymaldy, TIOKa3HUKM  JUCKOHTYBaHHS  BHTpaT Ta
e(EKTUBHOCTI.
KonuBaHHs BKa3zaHUX MapaMeTpiB y MeXaxX BU3HAYEHUX J1ara3oHiB HE
3MIHIOE BHCHOBKY €KOHOMIYHOI OIlIHKH IIIOJ0 CITiBBIJHOIICHHS
“BuTparu-eekTuBHicTh”. Takum UYuMHOM, pe3ydbTaTH aHaJI3y
YYTJIMBOCTI MiATBEPIKYIOTh OOIPYHTOBAHICTh 3pOOJEHMX BHCHOBKIB
(bapMaKOEeKOHOMIYHOTO MOJEIIOBAaHHS Ta JEMOHCTPYIOTh CTIHKICTh
pe3yJbTaTiB 0 NOTEHIIHHOT HEBU3HAYEHOCT] KIIOYOBUX MapaMeTpiB.
Bapmo 3a3nauumu, wo 3a pesyrbmamamu npo8edeH020 3As8HUKOM
oonogaxmopnozco ananizy uymaueocmi nokasvuxk ICER konueacmucs

8i0 epn/QALY oo epn/QALY.

) [Tpunymenss s mpoBeneHHS po3paxyHKIB 3asgBHUKOM Oyio 3po0OJjeHO HacTyIHI
a”ayizy Ta | IPUIYIICHHS:
O0OMeXEeHHS 1. binpuricTh KpOBOTEY MOXKE BIIHOCUTHCS 10 KaTeropii He3Ha4HUX a0o0
a”ayizy cepennix (Lenz et al., 2018%). Taxe npumnyuienns Ta myGmikaris 6ymu

3asBHHMKA, M0 | BUKOPUCTaHI Yyepe3 0OMEXEeHY KUIBKICTh JOCTYMHOI 1H(pOpMaIlii 1Mo/10
MaloTh  BIUIMB | KJacudikallii KpOBOTEY 3a CTYMEHEM TSDKKOCTI Y MAI€HTIB 3 TAKKOIO
Ha pe3ynbTat | Gpopmoro remodunii A. BiamoBiiHO 10 JaHOro MNpHUMYLIEHHS OyJo

a”ayizy 00paHO KOPHUIYBaJbHMHA KOE(IIEHT BHU3HAUEHHX JA1arHOCTHYHO-
e(EeKTUBHOCTI | CHOpPIJHEHUX Tpym [0 MakeTy MeAuuHux mnociayr “CramioHapHa
BUTpAT JIOTIOMOT'a JIOPOCIIUM Ta JiTAM 0€3 MPOBEICHHS XIpypriuHuX oneparii”

JUTSL TPUBAJIOCTI JIIKYBaHHS I STh /110 Ta MEHIIE.

Bionogiono oo oanux HICJI “Oxmamoum’”, Hadanux Ha 3anum
VHOBHOBANCEHO20 OP2aHy, NAYIEHMU 3 MANCKOIO hopmoro cemoghinii A
nepebysaroms 6 cmayionapi npu aiKy8auHi He3HauyHux kposomey — 1-2

%Lentz, Steven R et al. “Long-term safety and efficacy of turoctocog alfa in prophylaxis and treatment of bleeding episodes in severe haemophilia A:
Final results from the guardian 2 extension trial.” Haemophilia : the official journal of the World Federation of Hemophilia vol. 24,6 (2018): e391-e394.
do0i:10.1111/hae.13617
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OHi, npu cepednix - 3-4 abo 0o 6 ouie, npu msxckux — 6io 7 0o 21-28 ma
Oinbuie OHI6 (Npu eHOONpome3V8aHHi ma I[HWUX ONEePAMmUGHUX
empyuanusax). Takum  4UHOM,  BUKOPUCMAHHA  KOPUSYBATLHO20
Koeiyienmy 01 CMAYiOHAPHO20 JNIKV8AHHSA HE3HAUYHUX/CepeoHix
Kpogomey mpusaiicmro 00 n’samu 0i6 € NPUUHAMHUM.

2. Jlna mamieHTiB 3 TSOKKOIO (Qopmoro remodimii A, 1m0 OTPUMYIOTh
JIKyBaHHS ‘““Ha BUMOTY’’, KUIBKICTh €HJIONPOTE3YBaHb CTAHOBHUTHME 2
Bunanku (1,4 + cranmapTae BiAXWICHHS). MoJenb TaKOX MPUITYCKAE,
IO MAaLi€HTH, 10 3aCTOCOBYIOTH MPOQIIAKTUKY, HE OTPUMYIOTh KOJTHUX
OpTONEANYHHX ONepaliil yepe3 He3HAUHY YaCTOTY KPOBOTEH.
Bionogiono oo oanux HIACJI “Oxmamoum” 6 peanvHili KIiHIYHIU
npakmuyi nayicum i3 msickow Gopmoio  eemoginii A mooice
nompebysamu 6i0 1 00 4 enoonpome3yeaHvb NPOMASOM HCUMMAL
Bionogiono 0o oanux oOepawcaenoi ycmanosu ‘“Ilncmumym namonocii
Kposi ma mpaucysitinoi meouyunu Hayionanvroi akademii meouunux
Hayk Yxpainu” Kinbkicme emoonpomesysanb y 00HO20 NayieHma
3anexcums 60 CMYNeHs YpadiceHHs Cy2n00i8, ane 6 cepeoHboM)
cmanosums 2 npoyedypu npomscom xcumms. Takum 4uHoOM,
NPUNYWEHHsl 3A516HUKA He CYnepeyums peanbHiti KIiHIYHil npakmuyi 6
Ykpaini.

3. Ockinpku MoJeib nependavae aBa BHUIIAJKU €HIONPOTE3YBaHHS, a
JeTajIi30BaHi EMITIPUYHI JaHi 1100 BIKOBOI CTPYKTYpH TMAlli€HTIB Ha
MOMEHT KOXXHOT'O BTPYYaHHs BiJICYTHi, OyJ0 HMPUHHATO MPUIYLICHHS
PO BUKOPHCTAaHHS MEX Bapiallii ceperHporo Biky 25,3 Ta 48,9 pokiB sk
OpIEHTOBHOI'O BIKY TalliEHTa TMiJ Yac TMepIIoro Ta JAPYroro
SHJIOTIPOTE3YBaHHS BiIIOBITHO.

Bionogiono 0o oanux H/[CJI “Oxmamoum” cepeoniii ik nayicHmis, sKi
nompeo6yromes enoonpomesy8anHs, 8 ochogHomy 35-40 pokie, ane bysae
HeoOXIOHicmb eHOONPOME3Y8ants Y NayicHmis sk monoouto2o (20-25),
mak i cmapuiozo 6iky (50-55 poxis). Bionogiono 00 0anux 0epicaeHoi
yemanosu “Inemumym namonoeii kpogi ma mpaucghy3itiHoi Meouyuru
Hayionanvnoi axademii meouunux wnayx Yxpainu” cepeoniti 6ik
nayicHmie Ha uac npoeedeHHs eHoonpomesysanHs cmanogums 30-40
pokis. Takum yuHom, npunyujeHHs 3as6HUKA € NPUTIHAMHUM.

4. Mojenb TakoX MPUITyCKae, 110 3HIKEHHS PIYHOI YaCTOTH KPOBOTEU
IpU 3aCTOCYBaHHI eMilu3ymaly 3MIHIOE TSDKKICTh 3aXBOPIOBAHHS 3
TSOKKOT JI0 JIETKOi/CepellHbOl TSDKKOCTI, TOMAlI SK TMAIli€HTH, IO
OTPUMYIOTh JIIKYBaHHS “Ha BUMOTY’ 3aJIMIIAIOTHCS y TSHDKKOMY CTaHI.
TakuM 4MHOM 3’SBISETHCS PI3HUIS B OYIKYBAHMX POKAX JKUTTSA MiXK
NalieHTaMM, M0 OTPUMYBAJIM MNPOQPUIAKTHKY Ta JIIKYBaHHS ‘‘Ha
BuMory”’. lle aHamoriyHuil mWiAXiJ JO BUKOPUCTAHOTO Yy MyOmikamii
Farrugia, et al., 2013.

Bionosiono 0o Oanux, nadamux KuHIYHUMU Gaxieysmu, Ccmyniib
msdickocmi eemo@pinii A eusnauaemocs pienem axmuenocmi FVII 6
naasMi Kpogi ma € 2eHeMmuuyHo OOYMOGIEHUM, d 3ACMOCYBAHHS
npoghinakmuku He 3miH0O€ Oionociuno euznavenutl pisenv FVIII. Tomy
MBEPONCEHHS 3AAGHUKA, WO MANCKICMb 2eMOQinii 8U3HAYAEMbCA
piunoto uacmomoro kposomeu (ABR) € nexopexmHum.
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OOMesxeHHs TPOBECHOTO JOCI1KEHHS

1. Mogens sBisie COOOK  CHPOIICHHS  CKJIQJHOTO  IPOIECY
MIPOrpecyBaHHs 3aXBOPIOBAHHS, 110 BiI0YyBA€THCSA B pealbHOMY KUTTI.
I'emodinmis A - opdanna xBopoOa, TOMy Hapasi ICHye HeBEIHKa
KUIBKICTh ~ JIaHWX, IIOJO0 3B’A3Ky MDK YacTOTOI0 KpOBOTed 3
JIOBFOCTPOKOBUMHM HACIIIJIKAMH, TAaKUMHU SIK OPTONEAWYHA XIpyprid,
MOIIKO/PKEHHSI CYTJI001B Ta CMEPTHICTb.

2. 3a BIACYTHOCTI JOBrOCTPOKOBHUX IaHHMX, MOJENb TMPUIYCKAE
HEOOXITHICTh €HJIONPOTE3yBaHb TIABKU JUIS JIIKyBaHHS ‘‘Ha BUMOTY .
Taxki npunyieHHs Takox 6yau 3pobieni B myomikanii (Knight, 2005%°)
1 IepeBipsAOTHCS Ha BianoBinHicTh Habopy nanux CHESS (O’Hara, et
al., 20173"). Leit mizxin MojentoBaHHs mepeadayae, o pivHa YacToTa
KpPOBOTEY € MMOCTIHHOIO MPOTATOM XKUTTSI MAalli€HTA. 3 OISy Ha HU3BKY
MOIIUPEHICTh TeMOodinii, JIMITOBaHUH O0O0CAT OCTYIMHHX JIaHUX
CTaHOBHMB IEBHE 0OMEKEHHS pU (HOPMYBaHHI CTPYKTYPH MOJIEII.
Bionogiono oo oanux HICJI “Oxmamoum” eadxcki apmponamii, sKi
nompeoyroms onepamuHo2o JIKYBAHHS 3a 00NnoM02010
E€HOONPOMme3y8anHs, 3a36Udall, PO3BUBAIOMbC NPU BIOCYMHOCMI ab0
npu HeNnOBHOYIHHOMY NpoghinakmuuHomy aikyeauti. Tomy npunywenus
3A5IBHUKA NPO HEeOOXIOHICMb eHOONnpome3y8anb MilbKU ONs JIKYBAHHS
“Ha eumoey” He cynepeyumo peanvHil KIIHIYHIL NpaKmuyi 8 YKpaiui.

3a po3paxyHKaMH 3asiBHMKA 3aCTOCYBaHHS eMiln3ymaly 3abe3nedye 101aTKOBI
1,78 LYG Ta 6,65 QALY nns matieHTiB ctapiie 12 pokiB 3 TSxKO0 (HopMoro reModiii
A 0e3 HasBHOCTI 1HTIOITOPIB 110 (hakTopa VIII Ta yTpyaHeHUM BEHO3HUM JOCTYIIOM,
BpPaxoOBYIOUM JUCKOHTYBaHHS, MOPiBHAHO 13 3actocyBaHHaM FVIII y pexumi “Ha
BUMOTY’, BpPaxOBYIOYM JUCKOHTyBaHHsA. CyKymHI BHUTpaTH Ha 3aCTOCYBaHHS
eMil3yMaly (_ TpH) € OLTBIIMMU 3a CYKYNHI BUTPATH Ha 3aCTOCYBaHHS
FVIII y pexxumi “Ha Bumory” (_ TpH) y _ pasmu.

Takum 4yuHOM, 3a pe3yiabTaTaMd (PAPMAKOEKOHOMIYHOTO MOJENIOBAHHS,
3aCTOCYBaHHA eMilM3ymMady HaJa€e 3MOry OTPUMATH JOJATKOBI POKH JKUTTA Ta
J0JIATKOB1 POKU XKHUTTSI CKOPUTOBaHI Ha SIKICTb, aJi€ € O1IbII BUTPATHOIO TEXHOJIOTIEIO Y
nopiBHAHHI 13 3actocyBaHHsM FVIII (TypokTokory anbda) y pexumi “Ha BUMOTY .
3rifHo  GapMaKOCKOHOMIYHOI MOl 3asiBHMKA 3HAYCHHS 1HKPEMEHTaJIbHOTO
nokazHuka epektuBHOCTI BUTpat (ICER) npu 3actocyBanH1 emMiln3yMaly MOPiBHSHO 13
KOMIIApaTOPOM CTaHOBUTH TpH Ha oAuH nomatkoBo HaOytuii LYG Ta

IpH 3a oaWH gojaatkoBo HaOytmii QALY. 3asBHuK 3a3Havae, 110
po3paxoBanuii mnoka3zHuK ICER/QALY, BiAmoBigHO A0 IIKadd PEKOMEHIOBAHUX
rpannyaux 3HaueHb ICER B Vkpaini mepeBuimrye 5 BBII na aymry HaceneHHs
(659 720,00 rpH), TOMY TakKi BUTPaTH € Hee(hEKTUBHUMHU.

%K night C. Health economics of treating haemophilia A with inhibitors. Haemophilia. 2005 Nov;11 Suppl 1:11-7. doi: 10.1111/j.1365-2516.2005.01153.x.
PMID: 16219044.

$"0O'Hara J, Hughes D, Camp C, Burke T, Carroll L, Diego DG. The cost of severe haemophilia in Europe: the CHESS study. Orphanet J Rare Dis. 2017
May 31;12(1):106. doi: 10.1186/s13023-017-0660-y. PMID: 28569181; PMCID: PMC5452407.
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s pospaxynxy epanuunux 3navenv ICER 6yno suxopucmano oaui BBII na oyuty
Hacenenns cmanom Ha 2021 pik, wo onyonikosani [leparcasroro cysxchboio cmamucmuxu
Vipainu 6io 11.03.2022%,

BapTto Takox 3a3HauuTH, IO 3asBHUKOM OyJO 3MOJAEIBOBAHO JOJIATKOBUMN
creHapii (papMakOEKOHOMIYHOTO aHaJli3y 3 BUKOPUCTAHHSAM COI[IaJIbHOT MEPCTIEKTUBH.
[Ipu BpaxyBaHHI HENpAMHUX BHUTpAT, po3paxoBaHux 3a merogoM ‘“Human Capital”,
cykynui Butpatn Ha 3actocysans intepsenmii (|||l rop) 3ammarorses
OUTPIIMMH 32 CYKYIHI BUTpAaTH Ha 3acCTOCyBaHHS Kommapartopa ( I'pH)
npoTAroM 88-piYHOrO0 YacOBOTO TOPU30HTY. BUKOpHCTaHHS NOJATKOBOTO CIIEHAPIIO
npusBene A0 Toro, mo 3HadeHHa ICER cranoButume rpa/LYG Ta

rpa/QALY, TOOTO HE3HAYHO 3MEHIIUTHCA Ta HE MPHU3BEAE 10 3MIHU
CTaTyCy TE€XHOJIOT1i 3 MO3UIIiT €()eKTUBHOCTI BUTpAT.

YN0oBHOBa:KeHMM OPraHOM NPOBeIeHA OIIHKA €KOHOMIYHOI0 PO3IilIy 10ChE,
3a pe3yJbTaTaMHM fIKOI BCTAHOBJIEHO (akTop, IKMA Ma€ BIUIUB HAa pe3yJbTar
aHaJi3y e(peKTUBHOCTI BUTPAT:

Bionogiono 0o npunywens 3a6HUKA, 3HUMCEHHS PIYHOI 4acmomu Kpogomey npu
3acmocy8anti  eMiyusymady 3MIHIOE MANXCKICMb 3aX60PI0GAHHS 3 MANCKOI 00
Jle2Koi/cepeOHbol maXcKocmi, mooi K NAYiEHmMu, wo Ompumyroms JNiKy8aHHs ‘“‘Ha
8UMO2Y " 3ANUWAIOMbCA Y MANCKOMY cmani. Takum yuHom 3 ’S671A€mMbCs pI3HUYS 8
OYIKYBAHUX DOKAX HCUMMS MIJC NAYIEHMAMU, WO OMPUMYBAIU NPO@INAKmuKy ma
NKy8anHs “Ha eumoey”. 3 02150y Ha BUKOPUCMAHE NPUNYUJEHHS 3ASIBHUKOM OV10
8paxosano, wo cmanoapmuzosanuil koegiyicnm cmepmuocmi (SMR) cknaoae 2,69 ons
nayieHmis 3 msdcKoio hopmoro eemoinii (05 epynu nikyeants “na eumoey’) ma 1,19
0Nl nayicHmie 3 J1ecKOW/NoMipHolo 2emoinicio (0na  epynu  npoghinakmuxu
eMiyuzymaoom).

Ilpome, gionosiono oo oanux HICJI “Oxmamoum” ma OepicagHnoi ycmanosu
HCmMumym namoocii Kposi ma mpaucghysitinoi meouyunu Hayionanvnoi axaoemii
MeouuHux Hayk Ykpainu”, HaOanux Ha 3anum YnoGHOBANCEHO20 OP2aHY, 8 DealbHili
KMIHIYHIL npakmuyi npoghiiakmuyne JIKV8AHHS He GNIAUBAE HA 3MIHY MANCKOCHI
eeMoqhinii, ane cymmeso 8NIUBAE HA AKICMb dcumms nayieumis. Taxum 4uHom, sAKuo
MAACKICMb  2eMOoQinii ma UMOBIpHICMb cMepmi He 3aNedCumv  6i0  PedCumy
3ACMOCYBAHHA JIIKAPCOKUX 3AC0018, CMAHOAPMU308AHUL KOeiyieHm cmMepmHocmi
(SMR) cknaoamume 2,69 0ns1 060x epyn HiKyeanHs. Y maxkomy pazi, ILKmpemeHmaibHUull
NOKA3HUK eqheKmueHoCmi gumpam 3pocme i CmaHogumume _ epr/QALY.

YV moti oce uac, 6i0nogioHo 00 MidHCHApPOOHUX ddicepell YcKkaaoHenHs npu I emoghinii
A ma cmepmb, 6HACIIOOK X60pOOU, DPO3BUBAIOMbCS, HACAMNEPEO, 6 pe3ylbmami

(L3

Bhttp://www.ukrstat.gov.ua/express/expr2022/03/25.pdf
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Kp0806uﬂu8i6.39’40'41 Tobmo 3menwenns uyacmomu Kpoeomed npu 3acmocyeaHHi

npoginakmuxku emiyuzymabom NOpPiBHAHO i3 NIKYBAHHAM ‘‘Ha eumoey”’ Mmae 6niue Ha
CMEpPMHICMb, NPOmMe YNOBHOBANCEHUM OP2AHOM He OVI0 3HAUOEHO AlbMepHAMUBHUX
oofcepen w000 KilbKICHO20 83AE€MO38'SI3KY MIHC 4aCmomoio Kpogomeyd ma niosuueHum
DPUBUKOM CMEPMHOCMI, a came - CMaHoapmu308aH020 Koe@iyicHmy cmepmuocmi OJisl
nayienmis 3 maxckoio ghopmoio cemoinii A 6e3 nassnocmi ineibimopie 00 gaxmopa
VIII, saxi ompumytomv npoginakmuxy emiyuzymabom. Tomy, UMOSIpHO, 3HAUEHHS
CMAHOAPMU308AH020 KOepiyicHmy cMepmHOCmi Ot MANCKOL 2eMoinii 31 3MeHueHo0
yacmomorio Kpogomey Ha (POoHi NPopIIaKmuku emiyuzymabom modxHce 3Hax0O0Uumucs 8
medxcax 6i0 1,19 (neeka/nomipna cemoghinisa) ma 2,69 (msaoscka cemoqhinis), a 3HavenHs
ICER - 6 meacax ¢io | NGB 2 04LY oo R 01/ 04LY.

Taxum wunom, 8i0n0GIOHO 00 MOOeNi 3aA8HUKA, BUMPAMU HA 3A56/1eHY MeOUYH)
MexHOI0210 € HeepexmusHuMU 8i0N0GIOHO 00 wkanu epanuynux 3uayenv ICER 6
Vkpaini, npome icnye HeguzHauericmob w000 6NIUBY 3MEHUIEHHS YACMOmMU KpOgomey
HA pieeHb CMepMHOCMI NAYiEHMI8 3 MANCKOW Gopmoio cemoinii A be3 HaseHocmi
ineibimopis 0o ¢paxmopa VIII.

Jlooamkoeo 3asHauaemo, w0 O0OCACHEHHS NOpo2y ehekmueHocmi eumpam 3d
wKanow pekomenoosanux epanuynux 3Hadenb ICER 6 VYkpaini 6ionogiono 0o
OCHOBHO20 CYEHApIl0 HAOAHOI 3AsA6HUKOM MOOeNi (HapMaKOeKOHOMIYHO20 aHATI3Y
eMiyuzymady Onsi pymuHHOI Npohinakmuxku 3 mMemor 3anodicanHs abo 3MeHUIeHHs
yacmomu enizooie Kpogomey y nayicHmie cmapuie 12 pokie 3 mMANCKOW GOopMoro
eemohinii A 6e3 nassnocmi ineibimopie 0o ¢pakmopa VIII ma ympyouenum 6eHO3HUM
docmynom nopisHsano 3 3acmocysauusam FVIII y pescumi “‘na sumozy’ modxciuse, aKujo
yina na emiyuzyma6 yoe snuxcena ne menuwe nixe na || R sio san61en0i
YiHo80I npono3uyii 00 pieHs _ epH 3a 1 m2 013 docsicHeH sl nOpO2Y HA DIGHI
3 BBIT na oywy nacenenns (395 832,00 zpn) ma || NN oo pisns
epr 3a 1 me ons docsenenns nopoey Ha pieui 5 BBII na oywy nacenenns (659 720,00
2DH).

4) na”i WOA0 pe3yJbTATiB €KOHOMIYHOI JOLIIBLHOCTI B YACTHHI aHAJI3y
BILIMBY HA NOKAa3HUKHU OKO/KETY

3asBHUKOM OYJ10 TIPOBEICHO aHaIII3 BIUIMBY Ha MOKa3HUKHU OOHKETY eMIIIU3yMaly
nopiBHAHO 13 3actocyBaHHs FVIII y pexxumi “Ha BUMOry” Ha MIJACTaBl 3MOAEIIBOBAHUX
HEJIMCKOHTOBAHUX MPSMHUX MEIUYHUX BUTPAT.

Po3paxyHOK KUIBKOCTI MAI[I€HTIB, 0 OYB 3/1IHCHEHUI 3aIBHUKOM, MPEACTABICHO
y mianyHkTi | myHkTy 3 BUCHOBKY. BinmoBigHO, 3asBHUKOM OYyJI0 BCTAHOBJICHO, IO
KUIBKICTh TIAIIE€HTIB, 1[0 TOTPEOYBATUMYTh JIIKYBaHHS, cTaHOBUTHME 208 MaIlieHTIB Ha

%Srivastava A, Santagostino E, Dougall A, Kitchen S, Sutherland M, Pipe SW, Carcao M, Mahlangu J, Ragni MV, Windyga J, Llinas A, Goddard NJ,
Mohan R, Poonnoose PM, Feldman BM, Lewis SZ, van den Berg HM, Pierce GF; WFH Guidelines for the Management of Hemophilia panelists and
co-authors. WFH Guidelines for the Management of Hemophilia, 3rd edition. Haemophilia. 2020 Aug;26 Suppl 6:1-158. doi: 10.1111/hae.14046. Epub
2020 Aug 3. Erratum in: Haemophilia. 2021 Jul;27(4):699. doi: 10.1111/hae.14308. PMID: 32744769.

“0Jardim LL, van der Bom JG, Caram-Deelder C, Gouw SC, Leal Cherchiglia M, Meireles Rezende S. Mortality of patients with haemophilia in Brazil:
First report. Haemophilia. 2019 May;25(3):e146-e152. doi: 10.1111/hae.13730. Epub 2019 Mar 15. PMID: 30875453.

“Zwagemaker AF, Gouw SC, Jansen JS, Vuong C, Coppens M, Hu Q, Feng X, Kim SK, Van der Bom JG, Fijnvandraat K. Incidence and mortality rates
of intracranial hemorrhage in hemophilia: a systematic review and meta-analysis. Blood. 2021 Dec 30;138(26):2853-2873. doi:
10.1182/blood.2021011849. PMID: 34411236.
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nepiui pik aHamizy, 214 marieHTiB Ha apyrui pik, 219 narieHTiB Ha TpeTiH pik, 223
Nali€eHTH Ha YeTBEPTHUH piK Ta 227 Malli€eHTIB HA IT'SITUH PiK aHAII3Y.

OOMesxeHHSIMU TIPOBEJICHOTO aHaNi3y 3asIBHUK 3a3Hayvae Te, 1IO:

- perpeciiinuii aHai3 He BpaxoBYBaB MirpalliiiHi mpouecu B Ykpaini y 2022-2025
POKIB;

- I71s1 IPOTHO3YBAHHS KUTHKOCTI MALI€HTIB MICIIs MEePUIOro poKy JiKyBaHHS, 0yJI0
3aCTOCOBAHO 3MOJIEJIbOBAHI MMOKA3HUKH CMEPTHOCTI JIJIsl HAaceleHHsl YKpaiHH, IpoTe y
peasibHIN MPAKTHII TUHAMIKa MepeOiry 3aXBOPIOBAHHS MOXKE BIIPIZHATUCS;

- aHaJI13 BIUIUBY Ha OIODKET BKIIIOYAE JIMIIE MPSMI BUTPATH MPOTATOM KOPOTKOTO
TOPU30HTY TPUBAIICTIO 5 POKIB, IPOTE 3 MO3MIIIT JepKaBU SIK IJIATHUKA, JIS IIJIICHOTO
PO3YMIHHS TEePepo3MOoaiay (p1HAHCOBUX MOTOKIB BHACIIIOK BIPOBAKEHHS 3asBJICHOL
TEXHOJIOT1i, BAPTO BPaXOBYBATH BILIUB TATaps XBOPOOU;

- y 3B 513Ky 31 3HAYHOIO BIKOBOIO Bapialli€lo Malli€HTIiB Ta, BIAMOBIIHO, ICTOTHUMH
KOJIMBaHHSMM MacH Tila, AJIs pO3paxyHKIB OyJio MPHUIHATO cepeiHe 3HAYCHHS Macu
TiJa, MPOTE Y PeasIbHIM MPaKTHIII 111 IaHI MOXYTb BIAPI3HATHUCS;

- aHaJII3 BIUIMBY Ha OIOJDKET HE BpPAaxOBYye €(EKT apTPOIUIACTUKH 3 OIJISAY Ha
cepedHi BIK TalieHTIB. BogHoyac Takuil MiAXiJlT BBaXa€ThCSd KOHCEPBATUBHUM,
OCKIJIBKH apTpOIUIACTHKA 3aCTOCOBYEThCS JuIle B rpymi, mo orpumyBana FVIII y
pexumi “Ha BUMOTY .

Pe3ynbpraTu aHami3y BIUIMBY Ha MOKA3HUKH OIO/DKETY eMilM3yMaly MOPIBHSAHO 13
3actocyBanHda FVIII y pexxumi “Ha BUMoOry”, HaBeZIeHO y Tadmaul 2.

Taboauus 2. Pe3ynbratu aHamizy BIUIMBY Ha TOKa3HUKU OIO/DKETY eMIlM3ymMaly
nopiBHsHO 13 3acTocyBanHa FVIII y pexumi “Ha BuUMOry” 1yisi JiKyBaHHS IAalli€HTIB
ctapie 12 pokiB 3 TsKKOI0 (hopmoro remodinii A 6e3 HasBHOCTI 1HT101TOPIB 110 (hakTOpa
VIII Ta yTpyAHEHMM BEHO3HUM JOCTYIIOM

Pik 1 Pik 2 Pik 3 Pik 4 Pik 5

KinpkicTh mamicHris

I{inpoBa 208 214 219 223 227
TOTTYJISIIIiS
Mali€HTIB, 0Ci0
Jirounii 208 214 219 223 227
creHapiit — 6e3
BTpYYaHHS:
KIJIBKICTD
MAaI€HTIB, SIKi
BUKOPHUCTOBYIOTh
FVII y pexumi
“Ha BUMOTY”
Hirounii 0 0 0 0 0
crieHapii — 6e3
BTPYYaHHS:
KUJIBKICTH
MAIi€HTIB, 1A
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SKHUX TUIAHYEThCS
BUKOPHCTOBYBAT
U PO 1TaKTUKY
eMinu3ymabomM

Hoguii cuienapiit
— 3 BTPYYaHHSIM:
KIJBKICTh
MAaIi€HTIB, K1
BUKOPHUCTOBYIOTh
FVIII y pexumi
“Ha BUMoOry”

Hoguii cuienapiit
— 3 BTPYYaHHSIM:
KIJBKICTh
MAIi€HTIB, I
SIKUX TJIAHYEThCS
BUKOPHCTOBYBAT
U IpOodITaKTHKY
eMinu3ymMadbom

208

214

219

223

227

Hirouni
cueHapii —
BHUTPATH y cXeMi
JiKyBaHHH 0e3
eminu3ymaoy,
IpH

Hognii cuenapii
— BUTPaTu 'y
cxemi
JIKyBaHHA 3
eminuzymadom,
IpH

- 3 HUX BUTpPATU
Ha eMiu3ymao,
TpH

BnuiuB Ha
O10/1KeT, TPH

ButpaTn Ha 3asiBJIeHY KOTOPTY NALI€EHTIB, IPH

3a pe3yJibTaTaMUy aHaJli3y BIUIMBY Ha OIOJKET, JOJATKOBI BUTPATH Ha eMIIIM3yMad
IpU 3aCTOCYBaHHI HOBOI'O CIIEHApPil0, TOOTO MpU MOBHOMY IEPEXOJl Ha 3asiBICHUIM
JKApChKUi 3acid 3 MepIoro poky aHamizy OyIyTh 3HAXOAHWTHCH B Jlama3oHl Bij

R o I

TPH 3aJICKHO BiJl pOKY MPOTHO3YBaHHSI.

[TopiBHIOIOYH OTpUMaH1 BUTPATH HA eMIIIM3yMad 32 HOBHM CIICHapiEM 31 KO0
OLIIHKM BIUIMBY Ha OIOJDKET, 3aJBHUKOM OyJ0 BHU3HAYEHO, IO 3aCTOCYBAaHHS
eMIn3yMaly JuTsl TIAIIEHTIB 3 TSHKKOIO opMoto reModistii A 6e3 yTBOpeHHS 1HT101TOPIB
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1o ¢daktopa VIII, siki MatoTh yTpyJHEHUN BEHO3HUHN JTIOCTYII, MATUME BEJIUKUH BIUIUB HA
OI0JIKET MPOTATOM YChOTO MEPioy aHai3Yy.

Bapmo 3a3nauumu, wo 6i0nogiono 0o wikanu oyiHku 6naugy Ha 6r100xcem 8 Ykpaiui
Ha ni0cmasi OaHux 0epiHCagHUx eumpam Ha aikapcoki sacoou y 2021 poyi, sumpamu Ha
emiyuzymadb nepesunyy8amumyms nopie QiHancogoi docmynuocmi, wo cmarosums 176
MJIH 2PH, Y Dpas3ie 3a1edcHO 8i0 POKY AHATI3Y.

3 METOI0 JOCHIKEHHS YyTIMBOCTI pPe3yNbTaTiB aHalli3y BIUIMBY Ha OIOJKET, IS
HU3KH TapaMeTpiB 3assBHUKOM OYJI0 MPOBEIEHO OJHO(PAKTOPHUHN aHATI3 YyTIUBOCTI. 3
ypaxyBaHHsIM 3MiHU Ha +10%, 10 aHamizy OyJi0o BKIIOUYEHO BUTPATH HA JIIKAPCHKI
3aco0u, BC1 1HIIN KaTeropii BUTpAT, MOKa3HUKU €(DEKTUBHOCTI, MOKa3HUKHA KOPHUCHOCTI
Ta po3Mip LUIbOBOI momyJsiii. Ha ocHOBI mpoBejeHOTO aHaji3y 3asBHHUKOM OYyJjio
BHU3HAYEHO, 10 KIIOYOBUMU MapaMeTpaMu, SIKi 3HAUHO BIUIMBAIOTh HA pe3yJbTaTH, €
I[1Ha eMinu3ymMaldy, po3Mip MOMmyJIslii, cepeaHii Bik namieHTiB Ta miHa FVIIIL. lonatkosi
purpatn y mepumii pik moxemoBanns xomuBarorees Bin [ e o

TpH.

TakuM YMHOM, KOJMBAHHS BHILEBKA3aHUX MapaMeTpiB y MekaX BU3HAYCHHUX
J1ania30HIB HE 3MIHIOIOTh BUCHOBKY IIOJ0 aHAII3y BIUIMBY Ha O0/keT. TakuMm 4nHOM,
pe3ynbTaTH aHalli3y YYTJIMBOCTI MIATBEPKYIOTh OOIDYHTOBAHICTh BHCHOBKIB Ta
JEMOHCTPYIOTh CTIMKICTh pPE3yJbTaTIB A0 MOTEHILIMHOI HEBU3HAYEHOCT! KIIFOYOBHX
napameTpiB.

3 oenady ma me, wo y aHanizi 6NAUBY HA NOKAZHUKU O100XMHCem) 3a16HUKOM
BUKOPUCMAHO 3MO0eNb08aHi eumpamu 3 Mmoodeini Mapkosa, He8uzHauyeHicmb WOOO
CMAHOAPMU308AH020 KOEPIYIEHMY CMEPMHOCMI Ol NAYIEHMIB i3 MANCKOIO DOPMOIO
eemoghinii A 6e3 masemocmi ineioimopie 0o Gaxmopa VIII, axi ompumyromo
npo@inakmuxy emiyuzymabom, wo Mae 6NIUE HA pe3yIbmam ananizy eghekmueHocmi
gUMpam, MaKkod}C MA€e 6NIUE HA 3HAYEHHS PIBHA O000AMKOBUX uUMpam npu
3aCcmMoCy8anti emiyuzymaoy.

5) mani momgo kopekTHOCTI iHopmanii Mpo HasABHICTL a00 BIACYTHICTH
€KOHOMIYHHUX Ta KJIIHIYHUX MepeBar 3acTOCYBaHHS JIKAPCbKOIro 3acoly
NOPiBHAHO 3 IHIIUM JIKapCbKUM 32c000M 200 iHII0I0 MeIUYHOIO TEXHOJIOTI€I0 (200
IX BiICYTHOCTI), HA/IaHI 3aABHUKOM

VY nocwke pe3ynbTaTd MO0 MOPIBHSUIBHOI KJI1HIYHOI €(EKTUBHOCTI, OE3MeKu Ta
€KOHOMIYHOI TOLIIBHOCTI TPO(UIAKTUKY eMILIM3yMaObOM Y MAaI€HTIB cTapiie 12 pokiB
13 TsKKOIO reModutiero A 6e3 1Hri6iTopiB 10 ¢pakropa VIII Ta 3 yrpy1HEeHUM BEHO3HUM
JIOCTYIIOM, TIPEACTAaBICHO MOPIBHSHO 3 JiKyBaHHsAM dakropom VIII y pexumi “Ha
BUMOTY . Bubip koMIiapaTopa € KOpEKTHUM 3 MEPCIIEKTUBU CUCTEMH OXOPOHU 37I0POB’ s
SK JICPXKABHOTO TJIATHUKA.

HasBHicTp KIIIHIYHUX mepeBar NPOPUIAKTUKA eMIinu3ymMaboM TMOPIBHSHO 3
tepamiero FVIII “Ha BuMOry” BCTaHOBIIEHO 3a pe3yjbTaTaMH paHAOMI30BaHOTO
kainiggoro gocaimkenus HAVEN 3 (Mahlangu J. et al., 2018).

3a pe3ynbTaTaM¥ JOCIHIKCHHS BCTAHOBIICHO CYTT€BE 3HIDKEHHS PiyHOI YaCTOTH
nikoBaHux kpoBoTed (ABR) npu 006ox pexumax npodinaktuku eminuzymadoom. Ilpu
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no3yBanHi 1,5 mr/kr 1 pa3 Ha tuxaess ABR cranosuna 1,5 (95% CI 0,9-2,5) Ta npu
no3yBaHH1 3 MI/KT KokHI 1Ba TixkHI 1,3 (95% CI 0,7-2,3), nopiBasiHO nikyBanHs FVIII
“aa Bumory”, y skiiit ABR cranosuna 38,2 (95% CI 22,9-63,8). )KoaHoi nposikoBaHoi
KpoBoTeul He 0yJ10 3adikcoBaHo y 56% ta 60% mnaiieHTiB, SIK1 OTPUMYBAIHU eMIIIM3yMal
BIJIMTOBITHO B peXUMax 1,5 MI/KT MOTHXHS Ta 3 MI/KT KOXHI JIBa TUXKHI1, TOMI K y TPYII
nikyBauHs FVIII “Ha BUMOry” KpoBOTEY1 CIIOCTEPITAINCSA Y BCIX yYACHUKIB.

[Ipodine Oesmexku eminuzymady 3a pesyiapTaTamu gociimkeHHs HAVEN 3
XapaKTepPU3y€eThCs MePEeBAKAHHIM MOOIYHUX SIBUIIL JIETKOTO Ta MOMIPHOTO CTYTIEHS, IPU
BIJICYTHOCTI 3apE€ECTPOBAHMX BUIMAJAKIB CMEPTi, TPOMOOTHYHOI MIKpPOAHTIONATIi YU
TPOMOOTHYHHMX YCKJIAJIHEHb, @ TaKOX CEPUO3HMX MNOOIYHUX SBHII, TOB’S3aHUX 13
nikyBaHHaM. [linBuieHa yactora Oyab-IKuX MOOIYHMX SIBUI y TPyHax eMIilu3ymady
nopiBHsiHO 3 FVIII “Ha BUMOry” € O4IKYyBaHOIO 3 OTJISily Ha TPUBAIIMIMKN IMepioj
3aCTOCYBaHHA MPOQIITAKTUYHOTO JIIKYBaHHS.

Hanmani y nmocbe nmaHi 3arajioM € KOPEKTHUMH Ta MiATBEPIKYIOTh KIIHIUYHY
nepeBary npo@iIakKTUYHOTO 3aCTOCYBAaHHs eMilM3ymMaldy MOPIBHAHO 3 JIIKYBaHHIM
FVIII “na Bumory” y nmaui€eHTiB 13 TshKKOIO reMoguiiero A 6e3 inridiropiB 1o FVIII ta
YTPYAHEHUM BEHO3HUM JOCTYIIOM.

Pe3ynbpTaT npoBeeHOTO 3asBHUKOM aHali3y €()EeKTUBHOCTI BUTPAT CBIAYUTH MPO
T€, 1[0 3aCTOCYBaHHS eMilu3ymMaOy € OuIbIll BUTPATHUM Ta OUIbII €PEKTUBHUM
nopiBHAHO 13 3actocyBaHHsAM FVIII (TypokTokory anbga) y pexxumi “Ha BUMOTY, 110 €
KOPEKTHHUM. 3HaYEHHS IHKpEMEHTaIbHOro nokazHuka epextuBHocTi BUTpat (ICER) s
3asIBJICHOTO JIIKAPChKOTO 3ac00y MOPIBHSHO 13 KOMIIAPaTOPOM CTaHOBUTh
rp/LYG Ta | rp/QALY, mo Binnosinae neepexrnpamm BuTpaTam.

AHani3 BIUIMBY Ha OFO/KET JIIKapChKOT0 3ac00y eMiln3ymal 1mokas3as, 10 TOBHUMN
nepexiJi Ha 3aCTOCYBaHHS 3asBJICHOTO JIIKapChKOro 3ac00y Mpu3Bee J0 JOAATKOBUX
gutpar y posmipi Bin || 2 o I e 3anexno Bin poxy
nporHo3yBaHHs. [l{opiuHuii BIUTMB Ha OFOJIKET 11010 BUTPAT Ha 3asIBJICHUN JIKApChKUM
3aci0 Oyze BEMKHUM BiATOBIIHO JIO IIKAJIHM OIIHKU BIUIMBY Ha OIOKET B YKpaiHi ajis
MalieHTIB crapuie 12 pokiB 3 TSHKKOIO (popmoro remodinii A 6e3 HassBHOCTI 1HI101TOPIB
no ¢aktopa VIII Ta yTpyZHEHUM BEHO3HHMM JOCTYIIOM, 1 TEPEBUIIYBATUME
PEKOMEHJOBaHUN Mopir (piHAHCOBOI AOCTYIHOCTI B YKpaiHi, 1110 CTAaHOBUTH 176 MIIH
TPH, Y _ pa3iB 3aJ€XKHO BiJl POKY IPOTHO3YBaHHS.

4. PexomeHaamii m10/10 BKJIKYEHHS (BUKJJIIOYECHHSA) JIKAPCHKOr0 3ac00y 10 (3)
HaunioHanbHOro nepesiky OCHOBHMX JiKapchbKHX 3ac00iB Ta (a00) nmepeJikis, 110
3aKyNOBYKTBHCH 32 KOLUTH JIEP:KaBHOr0 OK/KeTy /JJf BUKOHAHHA NMPOrpaM Ta
3MiliCHeHHS IIEHTPATi30BaHUX 3aX0/1iB 3 0XOPOHHM 3/10POB’sl, Ta (200) peKoMeHaaNil
LIOJA0 3ACTOCYBAHHS /ISl LIlJIed OXOPOHU 310POB’Sl JIKAPChKOro 3aco0y, omjara,
3aKymiBJsi a00 BIAIIKOAYBAHHS BapTOCTI $IKOr0 3IIMCHIOETHC 3 METOK
BUKOHAHHSA PEriOHAJbHMUX HiJILOBHUX NMPOrpaM 3 OXOPOHH 3/10POB’sl, 110 MOBHICTIO
YM YaCTKOBO (iHAHCYHOTBHCH 32 PAXYHOK KOIUTIB MicueBHX OmOMkKeTiB, Ta (a0d0)
pexoMeHaalil 010 YKJIaAeHHs a00 MPOAOB:KeHHA il (MpoJioHramii) 10roBopiB
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KEPOBAaHOIO0 A0CTYyIy Ta (a00) iHIIi pekoMeHaalil y pa3i He0OXiITHOCTI yXBaJIeHHA
pillieHb B CHCTEMi OXOPOHU 310POB’sl.

BigmoBimro mo mm.2 ta mm. 3 m.6 Ilopsaky mpoBeaeHHS ACp>KaBHOI OIIHKH
MEIMYHUX TEXHOJIOT1H, 3aTBepakeHoro noctaHoBoio Kabinety MinicTpiB Ykpainu Bifg
23.12.2020 Ne1300, 31 3miHamu, OyJI0 MPOBENEHO JEP:KaBHY OLIHKY MEIUYHOI
TEXHOJIOT11 JJIs JTIKapChKOTO 3aco0y eMinu3ymad (cranoM Ha 26.12.2025 B JlepxaBHOMY
PEECTPI JTIKAPCHKUX 3ac001B € y BUTIISA I TiKapchkoro 3aco0y ' EMJIIBPA — po3unn st
i1’ exiit mo 30 mr/1 mi; mo 1 mut (30 mr); mo 0,4 ma (12 mr) y daakoHi, o 1 ¢makony B
KapTOHHIM KOpoOI1l; po3uuH 11 1H €Ki 1mo 150 mr/1 mi; mo 0,4 mut (60 mr); o 0,7 mi
(105 mr); mo 1 ma (150 mr) y daakoni; nmo 1 ¢uakony B kapToHHINH KopoOIi; PII
UA/16914/01/01, UA/16914/01/02. Tepmin naii peecTpamiiHOro IMOCBIAYEHHS:
HeoOMexxkeHuid 3 29.01.2024 3a moka3zaHHSAM JUIsi PYTUHHOI NMPOQIIAKTUKH 3 METOIO
3ano0iraHHs a00 3MEHIIIEHHS YaCTOTH €Mi30/11B KPOBOTEY Yy Malli€HTIB cTapiie 12 pokiB
3 TsDKKOIO (opMoro reModunii A 6e3 HasBHOCTI 1HTIOITOpiB 1o ¢akropa VIII Ta
YTPYJIHEHUM BEHO3HMM JOCTYNOM, LIOJ0 MOJIMBOCTI BKIItOUeHHS 10 Ilepeniky
JIKApChKUX 3aco0iB, MEAMYHHUX BHpPOOIB Ta AOMOMDKHUX 3ac0o0iB 1O HHX, WIO
3aKyMOBYIOThCSI 3@ KOIITH JAEPKaBHOTO OO/KETY Ui BUKOHAHHS TIporpaMm Ta
3/1IICHEHHS LIEHTPATI30BaHUX 3aXO01B 3 OXOPOHU 370POB’s 3a HANPSAMKOM «JIIKapChbKi
3aco0u i 3a0e3nedeHHs JiTel, XBopux Ha remoduiito TuniB A abo B abo xBopoOy
Bimnebpanna» ta «Jlikapcbki 3acoOu st 3a0€3MEYEHHs] JTOpPOCIUX, XBOPHX Ha
remodinito TuniB A a6o B abo xBopoOy BimieOpanma» B TOMy 4HCII HUISIXOM
YKJIaJI€HHs JOrOBOPIB KEpPOBAHOro JocTymy 3rigHo 3 [lopsiikoM ykmaneHHs,
BUKOHAHHS, 3MIHU Ta NPUIIMHEHHS JOTOBOPIB KEPOBAHOTO JOCTYIY, 3aTBEPAKEHOTO
noctanoBoro Ka6inety MinictpiB Ykpainu Big 27.01.2021 p. Ne 61.

Bignosimno mo m. 22 Tlopsiaky mpoBeneHHS ACp)KaBHOI OINIHKK MEIUYHUX
TEXHOJIOT1H, 3aTBepkeHoro nocrtaHoBoro KMV Big 23.12.2020 Ne 1300, BUCHOBOK
YIOBHOB)XEHOTO OPTaHy Ma€e peKOMEHIALIMHII XapakTep.

3a pe3ynpTaTaMy po3rJisiy MPOEKTY BUCHOBKY YIIOBHOBAa)KEHOTO OPraHy 3 OLIHKU
MEIUYHUX TEXHOJOTIH, OLIHKM (aHami3y) pe3yJlbTaTiB MOPIBHAJIBHOI KIIHIYHOI
e(eKTUBHOCTI, OE€3MEeKM Ta E€KOHOMIYHOI JOULIBHOCTI eMilu3ymady aJjii PYTUHHOI
MPOQUIAKTUKHA 3 METOIO 3aro0iraHHs ado 3MEHIIEHHS YaCTOTH €Mi30/1B KPOBOTEY Y
MauieHTIB cTapue 12 pokiB 3 TSHKKOI0 popMoro remodinii A 6e3 HasiBHOCTI 1HT101TOpIB
1o daxropa VIII Ta yTpyaHeHMM BEHO3HUM JI0CTYIIOM EKCIIEpTHUM KOMITETOM 3 OLIIHKH
MEIUYHUX TEeXHOJIOTi JlepkaBHOTrO mignpueMmcTBa ““JlepakaBHUN €KCHEPTHUM LIEHTP
MinictepcTBa OoxOopoHU 310poB’s” (mam - ExcrmeptHuil xomiteT) Oyno 3a3HAaYeHO
HACTYITHE.

Pezynomamu eueuenns inpopmayii w000 nopieHANbHOI KIIHIYHOI eghekmusHocmi
(pe3yrbmamusHicmy)

[lin bac mpoBeneHHS PaHIOMI30BAHOTO, 0AraTOIIEHTPOBOTO, KOHTPOJIHOBAHOTO,
Binkpurtoro nociimpkenns I ¢asu HAVEN 3 (Mahlangu J. et al., 2018) npoBenena
OlliHKa (OKpiM 1HIIOr0) JBOX CXeM MNpoQuUIaKTUKH eminu3zymadbom (1,5 Mr/kr Ha
TWXKIEHb Ta 3 Mr/kr Ha 2 TkH1). Kniniune nocnimxenass HAVEN 3 npoaeMoHcTpyBasio
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CTATUCTUYHO W KJIIHIYHO 3HAYyIlle 3HUKEHHS 4YaCTOTH KPOBOTEU IMPHU 3aCTOCYBAHHI
npo(UIaKTUKK eMilu3yMaboM MOPIBHSAHO 3 JiKyBaHHSM “Ha Bumory” FVIII. 3unauyiie
3HIDKEHHS CIIOCTEpIrajocs A BCIX THUIIB KPOBOTEY, BKIIOYHO 3 MPOJIKOBAHUMHU
KpOBOTEYaMH, CyrJI000BUMHU €I1130/JaMH, KPOBOTEUAaMH B CYTJIOOHU-MIIIIEH] Ta 3araIbHOI0
4aCTOTOIO KPOBOTEY.

Piyna wyactoTa nikoBaHMX KpOBOTeY (NEpPBHMHHA KIHIIEBA TOYKA) CTAaHOBHJIA:
1,5 (95% CI: 0,9-2,5) y rpymi A (1,5 mr/kr 1 pa3 Ha Tikaens); 1,3 (95% CI: 0,7-2,3) y
rpymni B (3 mr/kr koxHi 2 TkHIl); 38,2 (95% CI: 22,9-63,8) y koHTpOsbHIN Tpymi C
(mixyBanuss FVIII “ma Bumory”). Lli pe3ynbTaTul BiJMOBIJAIOTH 3HUXKEHHIO PIYHOT
4acTOTH JIIKOBaHUX KpoBoTeu Ha 96% y rpymi A nopiBHsHO 3 rpymnoto C (BiAHOIIEHHS
ABR 0,04; p<0,001), Ta Ha 97% y rpymi B nopisusiHo 3 rpynoto C (BigHomenns ABR
0,03; p<0,0001). Y 56% yuacuukiB rpynu A ta y 60% yuyacHukiB rpynu B He Oyio
3apeecTpOBaHO KpPOBOTEY, TOAI SIK Y KOHTPOJbHIA rpymi C KpoBOoTe€dl Maju BCI
ydyacHUKHU. JIJis BCIX BTOPUHHUX KIHIIEBUX TOYOK, IMOB’S3aHMX 13 KpoBoTeuaMu (yci
KpOBOTEU1, MPOIIKOBaHI Cyri000B1 KPOBOTEYI, JIIKOBaH1 CIIOHTAHHI KPOBOTEYI, JIIKOBAHI
KpOBOTE€Yl B CYyIJIOOM-MIIIEHI), 4YacToTa Oyja HWKYOK MpU OyIb-gKId cXeMl
3aCTOCYBaHHS €MILM3yMa0y MOPIBHSHO 3 BIJICYTHICTIO MPO(IIAKTUKH.

[licns mpodiakTHYHOrO JiKyBaHHsS eminu3ymadbom (rpynu A 1 B) wactka
TMAIIEHTIB 3 YPaXXEHHSIM CyIJI001B-MileHen 3MeHImiacs 110 4,2%. Cepe naiieHTiB, sKi
paHiiie otpumyBanu npodinakruune JgikyBanHs FVIII, 41,3% manu cyrioOu-mimieHi.
[Ticns mepexony Ha MPOPUIAKTUKY EMIIM3YMa0OM I YacTKa 3MeHIuuacs A0 3,2%.

besneunicmo

Hocmimxennss HAVEN 3 (Mahlangu J. et al., 2018) xapakrepusyeTbcs
nepeBakKaHHSIM TMOOIYHUX SIBUIIl JIETKOTO Ta MOMIPHOTO CTYIMEHS, MPU BiJCYTHOCTI
3apeecTPOBAHUX BUMAJAKIB CMEPTI, TPOMOOTHYHOI MIKPOAHTIOMATIi YU TPOMOOTHYHHUX
YCKJIaJIHEHbB, @ TAKOXK CEPHO3HUX TOOIUHUX SIBHIIL, OB’ A3aHUX 13 JIIKYBaHHSIM. 3a TIepioJt
crioctepexxeHHs (Meziana ctaHoBmia 29,3 TikHI) 3apeecTpoBaHo 543 1mooOiuHi SBUIIA Y
127 13 150 narieHTiB, siki OTpUuMyBaiu eminuzymad. butbiicts narienTi (84,7%) Manu
HIOHAMEHIlIe OAHE MOOIYHe SBUIIE (HAWMMOLIMPEHIIMM MOOIYHUM SIBUIEM Oyia
peakiiss y MiCUl BBeIEHHA, sKy 3adikcoBaHo y 25% ydachHukiB). [o wactux
HECTIPUSITIIMBUX TMOJIA TaKOoX Halexanu 1H(QEKIIi BEpXHIX IUXaJbHUX IUISXIB,
Ha30()apUHTIT, apTPaTrisi, TOJOBHUM O171b Ta CUMIITOMH, TTOAI0H1 A0 rpuny. Jlumie onun
Mall€HT NPUIMHKB JIIKYBaHHS 4yepe3 JAeKUIbKa MOOITYHHUX SBUIL JIETKOTO Ta MOMIPHOTO
CTyMEHs, SKI JOCHIIHUK BBaXKaB MOB’SI3aHUMH 13 3aCTOCYBaHHSIM eminu3ymady. He
3apeeECTPOBAHO JKOJHOTO BHUIAJIKY CMEpTI, TPOMOOTHYHOI MIKpOaHTiomaTii Yu
TPOMOOTHYHMX YCKJIagHEeHb. byno moBigomiieno mpo 14 cepito3HMX MOOIYHUX SIBHIII,
MPOTE >KOJHE 3 HUX HE OYJI0 MOB’sI3aHe 3 JTIKYBAHHSIM.

[TinBumiena yactora Oy/1b-IKHX MOOIYHUX SIBUII Y TPyHax eMillu3yMady MOpiBHSHO
3 FVIII “Ha BuMoOry” € O4iKyBaHOIO 3 OIVIAIy Ha TPUBAMILIUHN MEpioJl 3aCTOCYBaHHS
MpOQLITAKTUIHOTO JIIKYBaHHS.

Egexmusnicmv sumpam na 3as6neHuti 1ikapcokuii 3acio i aHaniz 6nauey maxux
sumpam Ha NOKA3HUKU OI00dcemy 8I0ON0BIOHO 00 PEKOMEHOO0BAHOI WKANU 2PAHUYHUX
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3HA4eHb IHKPEeMEeHMAIbHO20 NOKA3HUKA eheKmuUeHOCmi sumpam ma WKai ix eniugy
Ha Oeparcashuil 6r00xcem

3actocyBaHHs eminu3ymaly 3a6esneuye moaarkosi 1,78 LYG Tta 6,65 QALY s
narieHTiB cTapiie 12 pokiB 3 TSHKKOIO Gopmoro reModinii A 6e3 HasiBHOCTI 1HTIOITOPIB
1o (axropa VIII Ta yTpyaHEeHUM BEHO3HUM JTOCTYTIOM, BPaXOBYIOUH JTUCKOHTYBAHHS.

Inkpemenransunii nokasuuk edexrnsrocti Butpar ICER: ||| or/LYG
B QALY Pospaxosanuii moxasuuk ICER/QALY, BinmosigHo 10 mkamm
pexomenoBaHux rpannuHux 3HaueHb ICER B Ykpaini nepesumye 5 BBII na mymry
HaceneHHs (659 720,00 rpH), ToMy Taki BUTpaTH € Hee(DEKTHBHUMU.

3a  pesynbraramMu  (PapMaKOEKOHOMIYHOTO  MOJCNIOBAaHHS, 3aCTOCYBaHHS
eMiln3yMaly Ha/la€e 3MOTy OTPUMATH JTOAATKOBI POKH SKUTTSI Ta JOJIATKOBI POKU KUTTS
CKOPUTOBaHI Ha SKICTh, aj€ € OUIbII BUTPATHOIO TEXHOJIOTIEI Yy TMOPIBHAHHI 13
3actocyBanHsaM FVIII (TypokTokory anbda) y pesxxumi “Ha BUMOTY .

3a pe3ynbTaTamMu aHalli3y BIUIMBY Ha OIOKET MOBHUN MEpeXiJl Ha 3aCTOCYBaHHS
emMilu3ymaly 3 MEepIIOro POKY MOKE IMPU3BECTHU /10 JOJATKOBUX BUTPAT y pPO3MIpl Bij

rpt 710 || o= 3anexno Bix poxy npornosysanms.

BianoBigHO 10 MIKaJIKA OIIHKK BIUIMBY Ha OIO/KET B YKpaiHi HA MiJCTaBl JaHUX
JIEp’KaBHUX BUTPAT Ha JIKapCchKi 3acodu y 2021 pori, BUTpaTH Ha eMilu3ymad OyayTh
MepEeBUIIYBaTH MOPIT (PIHAHCOBOI JOCTYMHOCTI, IO CTAHOBUTH 176 MIH TpH, Yy

pa3iB 3aJIEKHO BiJl pOKY aHaII3Yy.

Akicmb 0okazosux oaHux

Jlns oniaky sikocTi nanux gociimkenas HAVEN 3 (Mahlangu J. et al., 2018) 6yno
3aCTOCOBAHO 1HCTpYMEHT RoB2: nocimipkeHHsS JEMOHCTPYE HU3BKUNH PHU3HK
yIEepeHKEHOCT] 3a OUIBIIICTIO JIOMEHIB. 3a JIMCTOM OIIIHKH JIOCHE IIOJO0 MPOBEICHHS
nep>xaBHoi OMT Ha erari ¢haxoBoi eKCIIepTHU3U YITOBHOBAKEHUM OPTaHOM BCTAHOBJICHO
NPUIHATHY METOJIOJIOT1UHY SKICTh.

3a pe3ynbpTaTaMu OIIHKU METO/I0JI0TIYHOT IKOCTI MeTaanaiizy Reyes A. etal., 2019
3a JIMCTOM OIIIHKY 1010 TipoBenieHHs nepkaBHoi OMT Ha erami gpaxoBoi ekcrnepTrsu 3
BUKOpUCTaHHSAM 1HCTpyMEHTY AMSTAR 2 ynoBHOBa)X€HMM OpraHOM BCTAHOBJIEHO
KPUTUYHO HU3bKY METOAOJIOTIYHY SKICTb.

Opeanizayiuni kpumepii

I'emodimist Bxomuth 1o Ilepeniky piakicHux (opdaHHHMX) 3aXBOPIOBAaHb, IO
MPU3BOJATH 10 CKOPOUEHHS TPUBAIOCTI XKUTTS XBOPHX a00 iX IHBAJIIIU3AIIl] Ta IS AKUX
ICHYIOTh BH3HaHI METOJM JIKYyBaHHs, 3aTBepikeHoro HakazoM MO3 VYkpainu Bix
27.10.2014 Ne778, 3apeectpoBanoro B MiHicTepcTBi rocTuilli Ykpainu 13 nuctomana
2014 p.3a No 1439/26216, a Takox BXOAWUTH J0 HaIllOHATILHOTO [lepeniky mpiopuTeTHIX
3aXBOpIOBaHh B YKpaiHi. [IpiopuTeTHICTh JIKyBaHHS 3a3HAYE€HOTO CTaHy TaKOX
miaTBepIKyeThCst mocTaHoBor0 KMV Bix 07.03.2022 Ne216 «/leski muTaHHs 3aKymiBiIi
JiKapChKHUX 3aC00IB, MEIMYHUX BUPOOIB Ta TIOMOMIKHHX 3aC0O0IB JI0 HUX) 31 3MiHAMH Ta
JIOTIOBHEHHSIMH, B SIKiM TiepemnOadeHo HampsiM 3akymiBenb «Jlikapchki 3aco0u ist
3a0e3neveHHs ITel Ta AOPOCIIUX, XBOPUX Ha reModinito TUHiB A a6o B uu xBopoOy
Binnebpanna». 3a0e3nedeHHs [OCTYMYy MALI€HTIB, SKI CTPaXIalOTh Ha PIAKICHI
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(opanni) 3axBOpIOBaHHSA, J0 JIKAPCHKUX 3ac001B, MEIUYHUX BUPOOIB Ta MPOJYKTIB
CIIeLIJIbHOTO JIIKYBaJIBHOTO XapuyBaHHsI € OJIHIEI0 13 cKiIaaoBuX «IImany 3aXo/1iB 11010
peanizanii Kormeniii po3BUTKY CUCTEMHU HaJaHHS MEIUYHOI TOMOMOTH TAIli€HTaM, SKi
CTpaXXIar0Th Ha piAKicHI (opdanHi) 3axBoproBaHHs, Ha 2021-2026 pokm».

Jlikapcbkuit 3aci6 eminn3ymad BKIOYeHH 10 24 Bumycky ba3zoBoro meperniky
OCHOBHHX Jikapchkux 3aco0iB BOO3, 2025 poxy (WHO Model List of Essential
Medicines) Ta 1o 10 Bunmycky ba3oBoro mepesniky OCHOBHUX JKapChKHUX 3aCO01B s
niteit BOO3, 2025 poxy (WHO Model List of Essential Medicines for Children).

Bianosinno 1o 3Bity 25-ro Komirery ekcrieptieB BOO3 3 Bi100py Ta BUKOPUCTAHHS
OCHOBHHUX JIIKAPChKUX 3aco0iB, KoMiTeT ekcnepTiB pPEKOMEHJyBaB BKIIOUYCHHS
eMil3yMaly 70 BUIlle3a3HAYCHUX TIePETiKiB 3a MMOKa3aHHIM NMPOIaKTHIHE JTIKYBaHHS
remodinii A 3 iHribiTopamu a0 daxropa VIII ta 6e3 Hux.

Enioemionociuni  noxasHuku w000 OKpeMo20 3aX60pPI0GAHHA: NOWUPEHOCHI,
3axX680pO6AHOCMI Ma cMepmHocmi 8 YKkpaini

Cranom Ha 2025 pik B YKpaiHi 3apeecTpoBaHo 649 maliieHTiB 13 TSXKKO0 (OopMOI0
remodinii A 6e3 iHridiTopiB 10 ¢pakrtopy VIII. 3a pe3ynbraramMu NpoBeIEHUX 3asIBHUKOM
PO3paxyHKiB, KIJIbKICTh MAIEHTIB cTapiie 12 pokiB 3 remodiiiero A 0e3 iHT101TOpiB A0
¢akropa VIII Ta 3 yTpyaHEHUM BEHO3HUM JOCTYIIOM, SKI TOTPEOyBaTUMYTh
3aCTOCYBaHHS 3asBJICHOTO JIIKAPCHKOTO 3aco0y, Oyae cranoBuTH Bij 208 oci6 y 2025
POIIl 3 MPOrHO30BaHUM 3pOCTaHHAM 110 227 oci6 y 2029.

BoaHodac BIACYTHI J1aHl IIOAO KUIBKOCTI TMALIEHTIB, SIKI MAalOTh YTPYAHEHUH
BEHO3HMI focTym (pu boMy 3a nanumu (daxisiiB HACJI “Oxmataut”, TpyaHoIi 3
BEHO3HHUM JIOCTYIIOM CIIOCTEPIraroThest mpuOan3Ho y 36,7 % marieHTiB 13 reMoQ1Ii€ro).

Coyianvui, emuuni, opeanizayiuni ma iHWi acnexmu

3rigHo 3 YHI(pIKOBAaHUM KIIHIYHUM TMPOTOKOJIOM MEPBUHHOI Ta CHEIiali30BaHO1
meanuHoi monomoru «l'emodinia A» (Hakaz MO3 Ykpainu Big 26 6epesnst 2025 poky
Ne 537), po3pobnienum 13 ypaxyBanusaMm pekomennaniiit WFH, npodinakruuna tepanis
€ CTaH/IapTOM JIIKYBaHHS TAIIEHTIB 13 TSXKKOI0 PopmMoro remodinii A (mpu BiICYyTHOCTI
MOBHOI[IHHOTO MPO(]IIAKTUYHOTO JIIKYBAaHHS 3 MOMEHTY BHSIBJICHHS J1arHO3y Malll€eHTH
TSKKO 1HBaNMAU3YIOThCs 1e 10 18-tu pokiB). IlopiBHsaHO 3 nikyBaHHAM FVIII «Ha
BUMOTY», NPO(QUIAKTUYHE 3aCTOCYBaHHS €MILM3yMaldy A03BOJISIE YHUKHYTH PHU3HUKIB,
MOB’SI3aHKX 13 PETYJSIPHAM BHYTPIIIHHOBCHHUM BBEIICHHSM, 30KpeMa TPOMOOTHYHHX
noAii, 1H(pIKYBaHHS, NCUXOJOTIYHOrO Ta (PI3UYHOrO0 HABAHTAXKEHHS, MOB’SI3aHOTO 31
CKJIQJIHUM BEHO3HUM JIOCTYIIOM, a TAaKOXX 3HWXKYye TMOTpedy y BCTaHOBIECHHI
LEHTPaJILHOTO BEHO3HOTO KaTeTepa.

JIyist marfieHTiB 13 TSDKKUM (peHoTurnoM remodimii A Ta yTPyJIHEHUM BEHO3HUM
JIOCTYTIOM, ONTHUMAJILHOIO CTpAaTEeri€l0 MPOQITaKTUKH € 3aCTOCYBAHHS JIKAPCHKHUX
3ac00iB 13 MIAMIKIpHUM IUISXOM BBEIEHHA a00 BCTAHOBJICHHS TIOCTIHHOTO
nenTpanbHoro BeHoszHoro karerepa (ITIBK). Takmit migxim copsMoBaHWi Ha
MOTIEPEKEHHS TeMapPTPO31B, IHIINUX CIIOHTAHHUX Ta MPOPUBHHUX KPOBOTEY, 30€pEIKEHHS
3I0POB’Sl OTIOPHO-PYXOBOIO anapaTy Ta MOKPAIICHHS SKOCT1 JKUTTS.
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JUIsi maii€eHTiB 13 YTPYJAHEHHM BEHO3HHMM JIOCTYNOM (IJisi SIKMX peryJispHa
BHYTPIIIIHbOBEHHA MpO(]iTaKTUKA € YCKJIQJHEHOI a00 HEMOXKJIMBOKO) MiAIIKIpHE
BBEJCHHS eMIM3yMaly (aKTHYHO € €IUHOI0 OMII€I0, M0 BUPINIyE TUTAHHS
30epeKeHHS SIKOCTI JKUTTA TAIlieHTa 1 3armoOirands a0o 3HIKCHHs 1HBaNiu3arlii B
MaiOyTHBOMY.

3a pesynbraTamu 3acifaHHs EKcrepTHOro KOMITETY 3 OLIHKH MEIUYHHUX
TexHoJjorii JlepxkaBHoro mianpueMcTna “JlepxaBHuiil ekcriepTHUM LIeHTp MiHicTepcTBa
OXOpOHHU 310poB'ss Ykpaian”, mo Bimoymock 04.12.2025 p., Oyno HagaHO HACTYIHI
peKOMeHIaIlli:

BpaxoByroun pe3yiabTaTd OIHKH KJIIHIYHOT €(QEeKTHUBHOCTI, O€3IeKu, sKi
0a3yl0ThCsl Ha JIOKA30BHX JIaHMX, €IMIJAEMIOJIOTIYHI JaHl MO0 MOIIUPEHOCTI TSHKKO1
dbopmu remodinii A 6e3 HassBHOCTI 1HT161TOpIB 70 haktopa VIII (y marienTis crapuie 12
POKIB 3 yTPYJAHEHUM BEHO3HUM JIOCTYIIOM) PEKOMEH/IOBAHO BKIIOUWUTHU JIKAPCHKUN
3aci6 eminmsyma6 (TH TEMJIIBPA®) mns pyTuHHOI NpoQigakTUKM 3 METOIO
3ano0iraHHs a00 3MEHIIICHHS YaCTOTH €Mi30/1B KPOBOTEU Yy MAaIl€EHTIB cTapiie 12 pokiB
3 TSDKKOIO (opMoro reMo¢urii A 0e3 HasBHOCTI 1HTIOITOpiB 10 (akTtopa VIII Ta
YTPYJIHEHUM BEHO3HHUM JIOCTYIIOM JI0 MEPEIIIKIB JIKApChKUX 3aC001B PEKOMEHI0BAaHUX
1010 YKJIaICHHS JOTOBOPIB KEPOBAHOTO JOCTYITY.

Bxatount HanexHy iH(opMaliiio mojo Jikapcebkoro 3aco0y eminuzymad (TH
TEMJIIBPA®) 1o JlepsxaBHOro popMysispa JiKapChbKHX 3aCO0iB.

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

Bignosigno mo m. 21 Ilopsaky BHCHOBOK YIMOBHOBa)KEHOT'O OpPraHy CTOCOBHO
BIJIMMOB1AHOT MEMYHOI TEXHOJIOT1i BBAYKA€ThCSI YNHHUM 0 MOMEHTY ITPOBEICHHSI HOBOT
Jep>KaBHOI OIIHKK MEIUYHO1 TEXHOJIOTi.
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