PENNYBIUKA BBJITAPUA
HAIOMUOHAJIEH CBBET 110 HEHU U PEUMBYPCUPAHE
HA JTEKAPCTBEHUTE NIPOAYKTHU

OIEHKA HA 3IPABHUTE TEXHOJIOT'MA

Hemlibra

30 mg/ml — 1 ml solution for injection x 1 vial,
150 mg/ml — 0.4 ml solution for injection x 1 vial,

150 mg/ml — 0.7 ml solution for injection x 1 vial,
150 mg/ml — 1 ml solution for injection x 1 vial

INN Emicizumab

TepaneBTHYHO MOKa3aHUE

3a pyTMHHA NPOQMIAKTUKA HA €MU30AW Ha KbpPBEHE NpHU
xemopmmmsi A (Bpoxen nepumut Ha (akrop VIII) 6Ge3
unxuburopu Ha (axrop VIII, kouTo mmar cperHO TEKKO
3abomsaBane (FVIII 1% u < 5%) c deHoTun Ha TEXKO
KbPBEHE.

Hauano — kpaii Ha npoueaypara

31.07.2025 — 23.12.2025

OKoHYAaTeTHO peleHue

JloGaBsiHe Ha HOBO TEpaleBTUYHO I[IOKa3aHHWE B
IIpunoxxenne Ne 1 Ha Ilo3WTHMBHMSA JIEKapCTBEH CIMUCHK
(ITUIC) 3a nomarrHo JieueHne Ha 3a00JIsIBaHUs, 3aTUIAIAHU OT
Hanuonannata 3npaBHoocuryputensa kaca (H30K).




PEINIYBIUKA BBJITAPUA
HAIOMUOHAJIEH CBBET 110 HEHU U PEUMBYPCUPAHE
HA JTEKAPCTBEHUTE NIPOAYKTHU =

Pe3oMe Ha JOK/1a]] OTHOCHO KJIMHMUYHA U (JapMaKOUKOHOMHYECKA OLIEHKA
Ha 3paBHATa TEXHOJIOTHS 32 JeKapcTBeHus mpoaykT Hemlibra
3apasen npodJiem

Xemoduus A e psiiko, X-CBbp3aH0, PELIUCUBHO 3a001s1BaHe, TPUUMHEHO OT MyTanuu B F8
reHa, KOMTO ce HaMupa B JBIATOTO pamMo Ha X xpomo3omata (Xq28), xapakTepu3upalmio ce C
nedeKTy B KpbBOChCUPBaHETO. B moBeuero ciyyau 3a001s1BAaHETO € HACJIECTBEHO, HO MPU OKOJIO

30% ce nabmomaBa de novo myramus, Bojema A0 xemopuaus A 0e3 damMuwiHa aHaMHE3a 3a
KoaryJomnaTtusaTa. TexxecTra Ha XeMOQHIus A OCHOBHO 3aBUCH OT OCTAThYHHUTE €HIOTEHHH HHUBA
Ha aKTUBHOCT Ha 3aCETHATHSI KOAryJIallMOHEH (PaKTop, CIIOPE KOIATO 3a00IISIBAHETO CE pa3ziess Ha:
neka xemounus A (FVII >5% u <40%), cpema ce npu 25-27% OT NallMEHTUTE; CPETHO TEKKA
xemopmmst A (FVII >1% u <5%), npu 15-19% ot manumenture; texka xemopmms A (FVIII
<1%), npu 43-60% OT naneHTUTE.

JepuuuThT Ha KpBBOCHCHpBAIIM (HaKTOpU BOIU JIO CIIOHTAaHHO KbPBEHE O€3 BHIMMA
IIpUYMHA U KbPBEHE B pEe3y/iTAaT HA HAapaHSABaHUS WM onepanuu. YectoraTa M TeXecTTa Ha
enu30JUTe Ha KbpBEeHE OOWKHOBEHO KopenmupaT ¢ HuBoTO Ha FVIIL. KpbBOomznmBuTe mpu
HAIMEHTUTE C XeMOQUIUs A Morat Ja ObJaT BbHILIHYU WIK BBTPELIHH, KATO BETPELIHOTO KbpBEHE
4ecTo ce HabJto1aBa B CTaBUTE, MyCKYJIMTE U MO3bKa. Hali-uecTo 3acernarure cTaBu ca KoJjeHara,
JakTuTe U rieseHure. IloBrapsmara ce xemapTpo3a NpUYMHABA Bb3NAJICHUE U JIETCHEpalus Ha
CHHOBHAJIHAaTa MeMOpaHa, KOeTO BOJIU 10 XpOHUYHA apTpONaTHs — MHBAJIMIU3HPAIO 3a00JIsBaHe,
KOETO C€ pa3BHMBa BCJEICTBHE Ha MOBTApSIIM C€ €MHU30M HAa KbpPBEHE B CTAaBUTE M 3acsra
npubau3uTenHo 30% ot naueHTuTe.

[Ipu neuenmero Ha xemodmiusg A cbc 3amectuTenHa tepanus mexay 20% u 30% ot
ManueHTUTe pa3BuBar anturena cpenty daxrop VIII. Te3u antutena, HapedyeHH HHXUOUTOPH, CE
cebp3Bar ¢ FVIII u ro HeyTpanusupaT, KOeTo BOAM /10 IPeKbCBaHEe Ha 00pa3yBaHETO Ha CTaOMIIeH
cbeupek. [1o To3u HaunH HHXUOUTOPUTE BB3NPENATCTBAT e(eKTa Ha JIEYCHUETO C KOaryIalluOHHU
baxTopu.

CraHiapTHOTO JIeYeHHE Ha MALUMEHTH C JeKa, CPeTHO TeXKa M Texkka xemoduuus A 6e3
MHXUOUTOpPU U TEXBbK (EHOTUI HAa KbpPBEHE € HHTPABEHO3HA 3aMECTUTENHA Tepamnus ¢
PEKOMOMHAHTHU WJIU TOJIY4YEeHU OT Iuta3ma KoHueHTpatu Ha FVII, npunaranu npodunaktuyHo
3a IpenoTBpaTsABaHe Ha KbpBeHeTo. Cropea MpemnopbKUTE 3a JUAarHOCTUKA U JICYEHHE Ha
xemounus, aebuHUIMATA 3a NpodUIAKTUKAa BKIIOYBA PEAOBHOTO NPUIIOKEHHE Ha
XEMOCTAaTUYEH/HU areHTH C 1eNl Aa ObJaT MpeJoTBPaTeH! KPbBOU3JIMBUTE MPU MAIMEHTH, KaTo
CBILEBPEMEHHO UM CE€ JaBa Bb3MOXHOCT J1a BOAST aKTUBEH JKUBOT U J1a IOCTUTHAT KaueCTBO Ha
’KHMBOTA, CPABHUMO C TOBa MU XopaTa 6e3 xemopuus.



PEINIYBIUKA BBJITAPUA
HAIOMUOHAJIEH CBBET 110 HEHU U PEUMBYPCUPAHE
HA JTEKAPCTBEHUTE NIPOAYKTHU =

EnugeMnosoruyuu 1aHHU

80% oT mamuMeHTUTe C XeMOQHWIMS ca JAMArHOCTHLIMpaHu ¢ xemopwmms A.
Pasnpoctpanenunero Ha 3a0oisiBaHeTO TIpH pakaaHe € okojo 24,6 Ha 100 0000 MBxke u criopen
TOJUIITHOTO TI00aNHO npoyuBane Ha CBeroBHaTa (enepanus nmo xemodwmms (World Federation
of Hemophilia, WFH), B koeto ca cvOpanu gannu ot 120 ctpanu, npe3 2020 r. 165 379 nymm
crpanar ot xemodpuaus A. [Ipe3 2022 r. B rogumiHaTa aHKeTa ydacTBar 125 mbpikaBu, B KOUTO
OposT Ha manueHTute ¢ xemodmmms A e 208 957.

Cnopen naHHU, CbOOIIABaHW B NPE3CHTALMM HA HAMOHAIHU (OPYMH, KaKTO U IO
nHopManus Ha bbarapckara aconuanus mo xeMopuiaus OposT Ha OOJHUTE OT XeMopws,
6onect Ha Von Willebrand u npyrute peaku koarynomnatuu B bearapus e mexay 600 u 700. ITo
nanan Ha HII3OA HOBO3a0omnenmuTe ¢ xeMopmims A ca OKOJIO 6 HOBH CITydas 3a TOJIUHA.

TepaneBTuuHaTa ehUKaCHOCT U MPOUIBT Ha 6€30MaCHOCT Ha emicizumab ca aHaTM3UPaHH
B €JHO KJIIMHUYHO IPOYYBaHE.

Kannuuynoro npoyuBane HAVEN 6 ¢ ¢a3a Ill, MEHOTrOIICHTpOBO, OTBOPEHO IIPOYUYBaHE C
€IHO pamo, MpeIHAa3HAYEHO Ja OIeHH 0e30MacHOCTTa, ePUKACHOCTTa, (papMaKOKHMHETHKATa U
(apmakoMHAMUKaTa Ha emicizumab NpHU MAalMEHTH C JieKa WIM yMmepeHa xeMopuius A 0Oe3
nnxuouropu cpemty FVIIL. Ilenta Ha npoyuBaHeTo € J1a TONBbJIHU AAaHHUTE 3a 0€30MaCHOCTTAa U
e(pUKaCHOCTTa Ha MPEAXOJHUTE NMPOYYBAHUS MPHU MALMEHTH C TeXKa Gopma Ha xemopmius A
(HAVEN 1 u HAVEN 3), 3a na BKjIr0OYM NOMyJANKATA C JIeKa U yMepeHa Gpopma Ha XeMOHIns
A, 3a 12 OKaXke yCTOMYMBO OTHOLIEHHE 10JI3a-PUCK.

[IpoyuBanero HAVEN 6 uMa cXOAHM XapakTepUCTUKM Ha JAW3aliHAa C MPEeAXOIHU
npoyuBanusgs HAVEN. Ot 72 nanueHTH, BKJIIOYEHH B IPOYYBAHETO, 71 ca 3arovHaiy JIe4eHHUeTo,
a 59 ca 3aBppiIIIH NIOHE 24 ceaMUIIM OT TIpoy4BaHeTo. [lanmenTuTe ca nekyBanu ¢ emicizumab
1,5 mg/kg Besaka cenmuua (QW) (n=24), 3 mg/kg Bcexu 2 cenmunu (Q2W) (n=39) u 6 mg/kg
Bceku 4 ceamuin (Q4W) (n=8). KbM kpaiiHaTa gaTa Ha MEXKIWHHUS aHAIU3 €IUH TAIUCHT
IIPEYCTAHOBSIBA JICYEHUETO MpPEJu HAyalloTO Ha NMpoyuBaHETO (JIMUeH M300p) M HUKOH He ce
OTTEIJIA OT IPOYYBAHETO CJIE] 3all0YBAHE HA JIEUEHUETO.

[IbpBUYHaTa kpaifHa Touka Ha npoyuBanero HAVEN 6 e na ce oueHu Ge3omacHocTTa Ha
emicizumab npu NanyeHTy ¢ Jieka 1 ymepeHna xemodumust A. OrieHKaTa Ha 4ecToTaTa Ha KbpPBEHE
€ KJIMHUYHA KpaifHa TOYKa B KJIMHUYHU NPOYUYBAHUS, OLICHSBAILN NMPOPUIAKTUYHN PEXUMU NPU
nanueHTH ¢ xemopuius ¢ U 6e3 uaxubutop. B crorBercTBUe ¢ npyru npoyuBanus HAVEN
OlICHKaTa Ha JIEKyBaHUTE KPBHBOM3JIMBH € M IIbpBHYHATa KpailHa TOYKka 3a e(UKacHOCT B
npoyuBane HAVEN 6.



PEINIYBIUKA BBJITAPUA
HAIOMUOHAJIEH CBBET 110 HEHU U PEUMBYPCUPAHE
HA JTEKAPCTBEHUTE NIPOAYKTHU =

KbM kpaitnaTta gata 3a MeXAHMHHUS aHaIU3 00110 59 nmanuentu (49 ¢ ymepeHo- texxka u 10
c neka xemo(unus A) uMaT Bpeme Ha HabmroeHue ot moHe 24 ceqmuiy. B nmpoyuBanero HAVEN
6 peTpOCIEKTUBHO € OTYETEH OPOST Ha KPHBOU3IUBUTE Mpe3 24-Te CEAMHUIIN MPEAH BKIFOUBAHETO.
ToBa 1aBa Bb3MOKHOCT 3a cpaBHEeHHE ¢ yrnorpedara Ha FVIII nmpeau 3anouBane Ha MpoyuBaHETO
u ce chriiacyBa u ¢ Apyru npoyuBanus HAVEN. Bb3 ocHoBa Ha 71 mauueHTu, KOUTO ca JIGKyBaHU
c emicizumab W mpocieiBaHU B NPOABIDKEHHE Ha CcpenHo 27,5 ceAMHIM, MEXIUHHHUTE
pesyarat oT HAVEN 6 nmoka3Bart yctoliunBa e(prKacHOCT 10 BCHUKH KPaiHU TOYKH, CBBP3aHHU C
KbpBeHe, karo ABR 3a nexyBanu kpbsBousnusu € 0,8, a 80,3% ot nekyBaHuTe manueHT ca 0e3
KbpBeHe. ['onuimiHara yectora Ha kbpBeHe B npoyuBane HAVEN 6 3a BcHMUKM KpBbBOU3IUBU
MOKa3Ba HaMaJieHue oT mpuban3uTeNnHo 4,3 3a MeAnanara Ha u3dncieHata ABR npeau nayanoto
Ha sieuenuero 10 ABR ot 1,5 B nmpoyuBanero. Hamanenuero e HaOmioaBaHO HE3aBUCHMO OT
TEXeCTTa Ha XeMO(WINATa WU MPEAXOJHATA YIOTpeda Ha eMHM30IUYCH WIH NMPO(QHUIaKTHICH
FVIII, kato B 4yacTHOCT € ordueTeHO Hamaynenue oT 2,2 Ha 0,0 u or 4,3 Ha 1,7 CLOTBETHO B
MoJrpyraTa NalMeHTH C JIeKa ¥ YMEPEeHO-TexKa Gopma Ha 3abossiBaneTo. OCBeH TOBa MpH I10-
rojisiMara 4yact ot narueHtute (n=38) ABR HamansBa 1o BpeMe Ha JICYCHHETO ¢ emicizumab B
cpaBaenue ¢ ABR, onienen npeau npoyuBaneto (20 u 13 manueHTH ca CbOTBETHO ChC CTa0MIIHA
win yBenuueHa ABR). Kakto ce odakBa, mo-ronsMara 4acT OT KPBHBOM3JIMBHUTE MO BpeMe Ha
MIPOYYBAHOTO JICYCHHE Ca CBBP3aHU C MPOIeAypa/XUpyprusi WU ca Bb3HUKHAJIM CJIe]l TpaBMa, a
68 manmentu (95,8%) ca 6e3 eKyBaHH CIOHTAaHHH KPHBOU3IIHBH.

O6mo 67 (94,4%) nexkyBaHM TalUMeHTH ca 0e3 KPHBOM3IMB B TAapreTHUTE CTaBU B
npoyuBaneto. [lopaau mankust Opoit HabIr01aBaHU KPHBOM3IUBHU, OazupaHaTa Ha mojena ABR
3a JIEKYBaHM KPBBOW3JIMBUA B TapreTHUTE CTaBU HE KOHBeprupa. [lpum eawH mnamueHT B
MIPOYYBAHETO HACTHIIBA TPABMATHYECH CTABEH KPBHBOM3IIMB IO BpeMe Ha ¢azaTta Ha HATOBapBaHE C
emicizumab, Mpu KOETO Ta3M cTaBa OTrOBaps Ha KOHCEPBATHBHUTE KPUTEPHH 3a TapreTHa CTaBa
(T.e. >3 cTaBHU KPHBOU3IMBA, BKIIOUYUTEIIHO TPAaBMaTHYHHU, B pAMKHUTE Ha 6 Mecena).

JlaHHH 32 0€30MacCHOCT

Haii-cepruo3nure Hexxenanu sekapctBeHu peakuuu (HJIP), cpoOmieHun B KIMHUYHUTE
U3MUTBaHMA ¢ emicizumab, ca TpomOoTHyHa Mukpoanruonatust (TMA) u TpoMOOTHYHY CHOUTHS,
BKJIIOYUTETHO TpoMOo3a Ha kaBepHo3HHUTE cuHycH (TKC) u moBbpXHOCTHa BEHO3HA TpomO03a,
CBIIPOBOJIEHA C KOYKHA HEKPO3a.

Haii-uecture HJIP, chobmaBanu pu >10% oT manueHTUTE, JIEKYBaHH C HAl-MaJIKO €IHA
no3a emicizumab, ca peakiuu Ha MACTOTO Ha WHXekTupaHe (19%), rmaBobomue (15%) u
aptpanrus (10%).



PENNYBIUKA BBJITAPUA
HAIOMUOHAJIEH CBBET 110 HEHU U PEUMBYPCUPAHE
HA JTEKAPCTBEHUTE NIPOAYKTHU =

I[amm 3a CPABHUTEC/IHU AJITEPHATUBU

3a CpaBHUTEJIHM aJITEpHATHMBM Ha OIICHsABaHATa 3JApaBHa TexHosorust Hemlibra

(emicizumab) ca U30paHu CIETHUTE TEPATICBTUYHH MPOTOKOJIN:

® pyTHHHA NPOQHIAKTHKA C PEKOMOMHAHTEH KoarynanuoHeH ¢akrop VIII;

e JleueHHe IpH HeoOXxoaumocT (,,on demand” Teparnusi) ¢ peKOMOMHAHTEH KOaryJjaluoHeH

¢axrop VIIL

PyrunHata npoduiakTika BKIIOYBA CHCTEMHO TIpWiarane Ha (akTopHa Tepamusi ¢ el
MOJUTbpPIKaHE Ha XeMocTa3aTa M MpeAOoTBpaTsABaHE HA KPBBOM3IMBHU. Jpyrara anrepHaTHBa —
nedyeHue npu HeobxomumocT (,,on demand”), KOSITO ce mpuiara camo CieJ HAcThIIBaHE Ha
KPBBOU3JIMB, C 1] ObpP30 OBJIASBAHE HAa KHPBCHETO W OrpaHMYaBaHE Ha YBPEXKIAHETO Ha
ThKaHuTe. To3M pekuM obaue HE MpenoTBpaTsiBa ObJACHIM KPHBOHM3JIMBU U HE IMpeEara3Ba OT
JIBITOCPOYHH YCIIOKHEHHUS, KATO CTABHU YBPEIKIAHHUS.

(I)apMaKO-I/IKOHOMI/I‘{eCKI/I noxKa3saTteJau

IMy6mmKyBaHH OllEeHKH HA 3IPABHATA TEXHOJIOTHsI, H3BLPIIEHH OT IbP:KABHU MHCTHTYIHH
3a IeJIUTe HA IPyra HAIMOHAJIHA CHCTEeMA Ha 3]paBeona3BaHe

[TyOnukyBaHu ca TpH IOJNOXKUTEIHM OLCHKM Ha 3/ApaBHara TexHojorust Hemlibra
(emicizumab), moka3ana 3a pyTMHHa Npo(UIAKTHKA Ha €MHU301{ HA KbPBEHE MPH MALUCHTH C
xemounus A (BpoxeH nepuuut Ha gaxtop VII), 6e3 nuxudburop Ha dakrop VIII, kouto umar
cpenno texko 3abomsBane (FVII > 1% u < 5%) ¢ denorun Ha Texko kppBeHe — or HAS
(DPpannus), IQWIG/G-BA (I'epmanus), NICE (BenukoOpuranus).

IIpunoxen anaans

[Tpunoxenu ca papMakOMKOHOMHUYECKH aHAJTU3U OT TUIIA aHAJIU3 Pa3X0/I-TI0JIE3HOCT (Ccost-
utility analysis, CUA) u ananu3 pasxon-edextuBHoct (cost-effectiveness analysis, CEA) 3a
L[eIUTEe Ha OlEHKa Ha cToWHOcTHaTa edexTuBHOCcT Ha Hemlibra (emicizumab) 3a pyTuHHa
npodunakTuka Ha €MU30/1M Ha KbpPBEHE IpPH MalMeHTH ¢ Xxemohuiaus A (BpojeH neduuuT Ha
daxtop VIII), 6e3 naxudbutopu Ha paktop VIII, konto umar cpeano texko 3abomnssane (FVIII >
1% u < 5%) ¢ penoTun Ha Te)KKO KbpBeHe. [IpecnexkTrBara Ha (hapMaKOMKOHOMUYECKHS aHAIIN3
€ 3amiamamara nHCTuTynus — Haronanna 3npaBHoocuryputenna kaca (H30K). Bpemesusr
XOPHU30HT Ha aHaJIM3a € 10 )KUBOT. [IbiknHaTa Ha 1 HUKBI B Moziena € 1 roJiMHa, KaTo CbOTBETCTBA
Ha OCHOBHUS KJIMHUYEH pe3yaTaT — TOJMIIHA YeCTOTa Ha KbpBeHE. B aHanmu3a e mpusoxeHa u



PEINIYBIUKA BBJITAPUA
HAIIMOHAJIEH CBBET 11O HIEHU U PEUMBYPCUPAHE
HA JIEKAPCTBEHUTE ITIPOAYKTH =

KOpPEKIIMs Ha MOJIOBUH IIUKBJ, KOATO Ja OCUI'YpPH MO-TOYHA OLIEHKAa Ha MPOIBJDKUTEIHOCTTA Ha
MIPECTOS B Pa3IMYHUTE 3/IPABHU CHhCTOSHUS M MO-TIPEIU3HHU PE3yNTaTH OT Mozena. Pazxomure u
pe3yaTaTuTe ca TUCKOHTUPAHU C TOAMIICH AUCKOHTOB (aktop oT 3,5%. 3mpaBHUTE MOJI3H 32
MAIMEHTUTE B MPUIIOKEHHS MOJIEII Ca U3MEPEHH KaTo J00aBEHU T'OIMHH KHUBOT € 100pPO Ka4eCTBO
(quality-adjusted life years, QALY). B nombiHeHHE € MPEICTaBeH aHAAM3 OT THIIA Pa3Xoj-
e(EeKTUBHOCT C U3MEpUTEN Ha 3[paBHUTE NOJ3U: U30€rHaTu ciaydyau Ha KbpBeHe. [IpuioxeHo e
MOJICJIUPAHE Ha ChOTHOLICHHETO Pa3XoJ-pe3yiaTaT — Mozeld Ha MapkoB, M3MOJI3Ball OJUIIHU
MOJICJIHU LIUKJIM, 3a J1a C€ U3CIIEBaT 3APAaBHUTE PE3yITaTu U pa3XOAUTe, CBbP3aHU C JIEYEHUETO
Ha xemMo(uiau A npu nauveHTH 6e3 uHxuOuTopu. CTpyKTypaTra Ha MOJEla ONKMCBA €CTECBEHMS
X0 Ha 3a00JsBaHETO M pPAa3BUTHETO HAa HMHXMOUTOPU INpU HALUEHTH Oe3 HHXUOUTOpH.
CroiiHocTHaTa €pEKTUBHOCT HA CPABHABAHUTE TEPAIIHH € OIICHEHA [TOCPEICTBOM H3UYHCIISIBAHE HA
MHKPEMEHTAIHOTO ChOTHOIIEHHE Ha pasxoxHata epexkrtuBHocT — ICUR (1B./QALY) u ICER
(;1B./M30erHaTu cirydan Ha KbpBeHe). HecurypHocTTa B 31[paBHUTE TOJI3H U PAa3XOIUTE € OLICHEHA
MIOCPEJICTBOM aHAJIN3 Ha YyBCTBUTEIHOCTTAa (BEPOSTHOCTEH M €IHOINOCOYeH). Pesynrature ot
npoBeieHuTe (apMaKOMKOHOMMYECKH aHAIW3U 3a OLEHKAa Ha pa3XxoaHaTa e(peKTHMBHOCT Ha
npoduaakrukata ¢ Hemlibra Ha manmentu ¢ xemoduiaust A cbe cpeaHo Texko 3adbonsBane (FVIII
> 1% u < 5%) ¢ ¢eHoTUI Ha TEXKKO KbpPBEHE IOKa3BaT, Ye OLEHSIBAHATa 3[paBHA TEXHOJOIHS
Hemlibra Bomu 1o no6aBenu 3apaBHU MOM3K 0] popMara Ha TOAUHU KHUBOT C J00PO Ka4eCTBO
(QALY) u wm3bernatu cimydam Ha KbpBeHe. JloGaBemmte QALY ca cBBp3aHM C TO-BUCOK
KyMYJIaTUBEH Pa3XoJ 3a JIEYeHHE 3a L1eJusl BpeMeBU Xopu30HT ¢ Hemlibra, kakTo no oTHomeHnue
Ha pyTHHHAaTa NpoQHIaKTHKa ¢ (pakTOpHA Tepamus, Taka W 10 OTHOIIEHHE Ha Tepamusira Mmpu
HeoOxonumoct. M3uucnenute croitHocty Ha ICUR, kakTo cripsiMo pyTHHHA NpodUIaKTHKa, TaKa
U CIOpSMO JIEYEHHE NMPH HEOOXOIUMOCT, C€ HaMUpAT HaJ MpUETHs Ipar 3a OyaronmpusTHaTa
pasxozaHa epextuBHOCT OT 3 mbTH BBII Ha rnaBa oT HaceneHueTo Ha bbarapus, KoeTo onpenens
Hemlibra kato pazxoaHo HeedekTuBHa Tepanus. Ot apyra crpaHa npodunaktikara ¢ Hemlibra
ce OmpeJeNnsi Karo pa3XxoJHOO €PEeKTHBHA TEpalus B aHAINM3a pa3xoA-e(heKTUBHOCT, U3MEpBalll
3paBHUATE TOM3H moja (opmata Ha M30ErHaTH ciydyan Ha KbpPBEHE, ThH KaTO TOJIYYCHUTE
croitHocT Ha ICER ce pasmonarar mojx mpeaBapuTeIHO ONpeAeIeHUs Mpar Ha OJaronpusTHaTa
paszxoaHa epeKTUBHOCT.

AHaJIN3M HA NOATPYIH
[Tonrpymu He ca 0OEKT Ha OLIEHKA B aHAJIN3A.

Pa3x0;m, BKJIIOYCHHU B MO/i¢eJ1a



PEINIYBIUKA BBJITAPUA
HAIOMUOHAJIEH CBBET 110 HEHU U PEUMBYPCUPAHE
HA JTEKAPCTBEHUTE NIPOAYKTHU =

B aHanm3a ca BKJIFOUEHH CIICIHUTE KATETOPUH Pa3XOid, KOMUTO Ce 3alulallaT OT IUiaTena:
pa3xoau 3a JieKapCcTBEHa Tepamus ¢ OlleHsBaHata 3apaBHa Texnosorus Hemlibra; pasxonu 3a
JIeKapcTBEHAa Tepanusi ChC CPABHHUTEIHM QJITCPHATUBH M BKIIOYHMTEIHO 3a MOCIE/ABAIIA
JIEKapCTBCHA Tepamus IMPU Pa3BUTHE HA WHXUOWTOPH, Pa3Xogu 3a MEIUIMHCKH JICWHOCTH,
pa3Xxo/ 3a KOHTPOJI Ha HEXKEJIaHU ChOUTHSL.

AHaJIn3 Ha OI0’KEeTHOTO BL3AelicTBHE

AHanu3bT Ha OrOMKeTHOTO Bb3aelcTBUe (ABB) e u3rorBeH oT riegHa Toyka Ha
3amamamara nyonnyna uHctutyus (H30K) BB Bpb3ka ¢ 100aBsiHE Ha HOBO TEparieBTUYHO
noKa3zaHue Ha 37paBHaTa TexHosorus Hemlibra (emicizumab) B [To3uTuBHUS JeKapCTBEH CIUCHK
(IUIC): ,,pyruHHA pOodHIAKTHKA HA €MH3011 Ha KbpBEHE Npu Xxemopmmms A (BpoaeH aeuIuT
Ha ¢akrop VIII) 6e3 naxuburopu Ha dakxtop VIII, konro umar cpenno texko 3adonsasane (FVIII
1% u < 5%) c ¢deHoTun Ha TEXKO KbpBeHE. BpeMeBUSAT XOPH30HT Ha aHajHM3a € 5 TOIWHHU.
CpaBHUTEIIHUTE alTepHATHBHU, 32 KOUTO CE€ OuYakBa ymoTpedara UM JAa ObJe MOBIHUAHA OT
BKJIFOYBAHETO Ha PasMICKIAHUS TEPANCBTUYCH PEXHUM ca: pexombdbunaumen axkmop VIII ¢
yowuicen nonyacusom (FFVII) u pexombunanmen gpaxmop VI (rEVII). Ananu3st pasriexia
nBa crieHapus —,,Cesat 6e3 Hemlibra” u ,,Csar 6e3 Hemlibra”. [Iporao3uus Opoii marueHTH, KOUTO
1Ie ce JICKyBaT ¢ HoBara 3/paBHa TexHonorus Hemlibra, ca chorBeTHO 2 3a MbpBaTa roauHa U 3
3a meTrara roJuHa.

AHanmM3bT Ha OIO/KETHOTO BB3JCUCTBUE MPOTHO3MPA TeHEpUpaHe Ha J00aBeH pa3xo 3a
H3O0K 3a nepuos ot neT roAuHU Mpu peuMOypcUpaHe Ha OIEHSABAHOTO TEPANEBTUYHO MTOKA3aHUE
Ha JiekapcTBeHus npoaykT Hemlibra (emicizumab), karo He ca B3eTu npeBu/ ciopa3yMeHus 3a
CIOZEJITHE HA PUCKA M CXEMH 32 JOCTHII Ha MAIlUEHTHUTE.

3aKJao4YeHue

Xemohunus A € HacIeICTBEHO 3a00JIsIBaHE, CBBP3aHO C YaACTUUEH WJIU IIBJICH HEIOCTUT Ha
koarynanuoner (akrop VIII (FVII). IIpensun 3HauuTenHUTE NpeAU3BUKATENCTBA IPH
JICUEHHETO Ha BB3PACTHU U jena ¢ xemopuwins A ¢ jeka u ymepeHa ¢opma Ha 3a00JIIBaHETO U
TeXbK (PEHOTUIT Ha KbpPBEHE, CHILIECTBYBA PeaHa HYXa OT TePaNeBTUYHU CPEACTBA C MO-PEIKU
MHTEPBAJIM Ha J03UpaHe U M0-y100eH HaYMH Ha MPUJIOKEHHE, KOUTO UMAT JI0Ka3aHa e(pUKaCHOCT
1 100Bp nmpoduit Ha 6E30MaCHOCT ¢ HUCKAa MMYHOTEHHOCT, 3a J1a C€ MPEI0TBPaTH KbPBEHETO, Ja
ce CBeE /10 MUHUMYM IBJITOCpOYHATa KIMHUYHA TEXXECT Ha 3a00JIIBaHETO W Ja Ce HaMalu
TEXECTTa Ha JICYCHUETO 3a MaI[UeHTUTE.



PEINIYBIUKA BBJITAPUA
HAIIMOHAJIEH CBBET 11O HIEHU U PEUMBYPCUPAHE
HA JTEKAPCTBEHUTE NIPOAYKTHU =

Hemlibra e nmbpBaTa u equHCTBEHA 37paBHA TEXHOJOTUA (OUCTIENU(PHUIHO MOHOKIOHAIHO
AHTHUTSUIIO) 3 MAIMEHTH C XeMOpMIns A, KOATO MOKa3Ba 3HAUYNUTEIIHO IO-BHUCOKA e(hUKACHOCT KAaTo
HaMaJsiBaHe YeCTOTaTa Ha KbPBEHE M yBeJIMuYaBa Oposi Ha MAIMEHTH C HyJa Cllydyan Ha KbPBEHE,
crpsimo nipodunakTuyaoTo Jieuenue ¢ FVIIL. ToBa oT cBost cTpana mpeomnpeens CrecTsBaHe Ha
CpeAcTBa OT IMOCIEABANla TEpanusi Ha YCIOKHEHUATA OT 3HAYMMHU CIy4al Ha KbpPBEHE B
IbIarocpoueH iaH. B nonbinenne Hemlibra mMa 3Ha4nTENIHO 1I0-yJ00CH HAUWH Ha MPUIIOKEHHUE
(TTOIKOXHO), KaTO CHIIEBPEMEHHO C TOBA HOBATa 3/IpaBHA TEXHOJOTHS Mpejiara U Bb3MOKHOCT
32 TO-PSJIKO TNPWIOKEHUE IMOPAJAM MO-ABITUS TOJIYXKHBOT (4-5 ceaMmuiM) B CpaBHEHHE C
WHTPABEHO3HOTO NPUJIOKCHUE HAa W3IOJ3BaHUTEC B KIMHUYHATA IPAKTHKA AITCPHATHBH H
HEOOXOJMMOCTTa OT IMO-YECTH M MPOJBDKUTETHA HH(Yy3un. 3npaBHata TexHomorus Hemlibra
BOAM JI0 no0aBeHU 3/paBHU moyw noj Gopmara Ha QALY u m30erHaTu ciiydad Ha KbpPBEHE,
KOUTO OT CBOS CTPaHa ca CBbp3aHM C JO0ABEH pa3xoj 3a JICUeHHE 3a LEIHs BPEMEBH XOPHU30HT,
KaKTO 10 OTHOIICHHE HAa PyTHHHATA MPOo(UIaKTHKa ¢ (PaKTOpHA Tepanusi, TaKka U MO0 OTHOIICHUE
Ha TepanusiTa npu HeoOxoauMocT. Jl06aBsiHETO Ha HOBO TEPANIEBTHYHO MOKA3aHHE 3a 31paBHATA
texnosoruss Hemlibra (emicizumab) ,,3a pyrunHa npoduiakTika Ha €MU30M HA KbPBCHE MPHU
xemoduaus A (BpoaeH aeduuut Ha pakrop VIII) 6e3 naxudbutopu Ha dakrop VIII, kouto nmar
cpenno texko 3abomnsBanHe (FVIIL 1% u < 5%) ¢ ¢denorun Ha TEXKO KbpBEHE™, BOAU O
JOMBIHUTENCH pa3xof 3a 3arutamamara uHetutyuus — H30K, kato ToBa € chmpoBOACHO C
JOITBTHUTEITHY 3APaBHU TOJI3H 32 MAIUECHTHUTE.



