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Oxbryta (voxelotor)
O6uw, npernea Ha Oxbryta n ocHoBaHus 3a pa3pewasaHe B EC

KakBo npeacrasnsasa Oxbryta n 3a kakBo ce nsnonssa?

Oxbryta e nekapcTBo, KOETO Ce U3MOoM3Ba 3a SlIeYeHNe Ha XeEMONUTUUYHA aHeMUs (NMPEKOMEPHO
paspyllaBaHe Ha YepBEHUTE KPbBHU KNETKW) NpU NaumMeHTH Ha Bb3pacT 12 1 noBeye rogmHn cbe
CbpnoBMAHO-KEeTbYHA aHeMusi. Oxbryta Moxe Aa ce npunara caMoCTOATENHO UK B KOMBUHALMA C
APYro NekapcTBo Npu CbproBUAHO-KIETbYHA 60/IECT, HApeUYeHO XnapoKcMkapbamma.

CbpnoBumaHoO-KNeTbYHaTa aHeMUsl e reHeTUYHO 3abonsiBaHe, NpU KOETO xopaTta npouseexxaat abHOpMHa
¢dopmMa Ha xeMornobuH (NMPOTENHBLT B YEPBEHUTE KPbBHU KJIETKM, KOUTO MpeHacs Knucnopoaa).
YepBeHUTE KPbBHU KJIETKM CTaBaT TBbPAN U NENIMBU U OT AMCKOBUAHA npuaobueaT dopmaTa Ha
nonymeced, (nnm cbpn). CbpnoBUAHO-KIETbYHATA aHEMUS Ce CUMTa 3a psako 3abonssaHe n Oxbryta e
onpeaeneH KaTto ,JiekapCcTBo cMpak" (JlekapcTBO, M3MON3BaHO Npu peaku 3abonsBaHms) Ha 18 HoeMBpu
2016 r. JonbnHuTenHa nHdopMaums 3a ,J1ekapcTBa cnpaun™ Moxere Aa HamepuTe TyK:
ema.europa.eu/medicines/human/orphan-designations/eu-3-16-1769.

Oxbryta cbabpxa akTUBHOTO BeLLECTBO BOKcenoTop (voxelotor).

Kak ce nanonssa Oxbryta?

Oxbryta ce oTnycka no nekapcko npeanvcaHue v neyeHmeTo Tpsabea Aa 6bae 3anoyHaTo OT fiekap C
OMKWT B JIEYEHNETO Ha CbPMOBUAHO-K/ETbYHA aHEMUS.

JNlekapcTBOTO ce npeanara nog dopmaTa Ha TabneTkm 3a npuem npes ycraTa, a obmyanHaTa
npenopvunTesiHa gosa e 1500 mg, npnmeMaHa BegHbX AHEBHO.

3a noseye MHbOpPMaLMa OTHOCHO yrnoTpebaTa Ha Oxbryta BUXTe NMCTOBKATa UM CE CBbPXETE C Baluus
nekap vnu papMauesT.

Kak pencrsa Oxbryta?

Mpy CbpNOBUAHO-KNETbYHa aHEMUS CbPMOBUAHOTO M3MEHEHME HA YUEPBEHUTE KPbBHU KJIETKM HAcTbMBA,
KoraTo abHOPMHMAT XeMor06MH 0CBO60OXAaBa KUCI0poJa CU U cfied ToBa Ce HarbBa 3aeflHo, 3a Aa
obpasyBa TBbpPAM BEPUIU, KOUTO MPOMEHSAT chopMaTa Ha KNETKUTE U MPUUNHSBAT No-6bP30TO UM
pasrpaxgaaHe. OCBeH Yye noTeHumnanHo 6J10KMpa KpbBOHOCHUTE CbAOBE, TOBA BOAW A0 NO-Manbk 6poit
YepBEHM KPbBHU KNETKU M M0-Masko MYHKLMOHMPALL XeMOrTO6UH, KOMTO MOXe Aa MpeHacsl KUCopoa B
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opraHm3aMa. AKTUBHOTO BewlecTBo B Oxbryta, BokcenoTop, aelncrea, kato nogobpsiea cnocobHoCcTTa Ha
xeMmornobuHa Aa 3agbpXa KMCAopoa U npeaoTspatsaBa obpasyBaHeETo Ha Bepurn. Topa nomara Ha
YepBEHUTE KPbBHM KNETKM Aa noaabpXaT HopManHa hopMa M MBKaBOCT, KaTo HaMansiBa nNpekaseHo
pa3snaga v noaobpsiBa XmMBOTa UM.

KakeBu nonsu ot Oxbryta ca ycraHoBeHM B npoy4yBaHusATa?

B ocHOBHO npoy4BaHe, o6xBawawlo 247 nauyMeHTU Ha Bb3pacT oT 12 A0 64 roaMHN CbC CbPNOBUAHO-
KneTb4yHa 60necT, e nokasaHo, Yye Oxbryta nogobpsisa xemonuTMyHaTa aHeMus. Ha naumeHTuTe ce
npunara Oxbryta nnu nnauebo (cnsano nevyeHme), KakTo U NMPOABIHKUTESTHO SIe4YeHme C
xmapokcukapbamuma, ako Beye nony4vyasaTt TakoBa. B HauyanoTo Ha sleyeHMeTo CpeAHOTO HMBO Ha
xemornobuHa e 8,5 g Ha dL kpbB. Cnea neyeHne B Npoab/IXeHUE Ha 24 ceAMUUN HMBOTO Ha
xemornobuHa ce nogobpsea c noHe 1 g Ha dL npu okono 51 % ot rpynarta, npuemawa Oxbryta

1500 mg gHeBHO (46 oT 90 nauneHTn), B cpaBHeHue € 6,5 % oT npuemawmTe nnauebo (6 ot 92).
Opyrn mepku cblio nokaseat, Ye Oxbryta HamansBa pasrpaxAaHeTo Ha YepBEeHUTE KPbBHU KIIETKMU.

KakBu ca puckoBeTe, cBbp3aHu ¢ Oxbryta?

Han-4yectnte HexenaHu peakuum npu Oxbryta (konto moxe ga 3acerHart nosede oT 1 Ha 10 aywwn) ca
rnasobonue, gnapua n KkopemHa 6onka. Han-cepuosHUTE HEXENaHW peakumn, KOUTO 3acsaraTt okono 1
Ha 100 aywwu, BkaouBaT rnaBobonme M peakummn Ha CBPbXYYBCTBUTENHOCT (aNeprmyHun peakumm).

3a NbJHUA CNUCBK Ha HeXenaHuTe peakunm n orpaHNUY4YeHnAaTa npu Oxbryta BUXTE INCTOBKAaTa.
3auwo Oxbryta e paspelweH 3a ynorpeba B EC?

MpunaraHMTe NOHACTOSILLEM SIEYEHUS 3a CbPNOBUAHO-K/IETbYHA aHEMUSA BeYe BKIIHOYBAT SlIeKapcTBa 3a
npeanoTepaTsaBaHe Ha 60one3HeHnTe KpU3n, NPUYMHEHN OT CbPMNOBUAHUTE KNETKU, KOUTO 6nokunpat
KpbBOCHabasBaHETO Ha XU3HEHOBaXHMU opraHu. CobliecTByBa obaye HeyaoBNeTBOpeHa MeAULMHCKA
HYXJa OT /ie4eHns 3a OBnaAsiBaHe Ha aHeMuUsATa, CBbp3aHa CbC 3abonsiBaHETO, KOETO BOAM A0 YMOpa U
XpOHWMYHa 60sKa 1 gonpuHacs 3a Apyru ycnoxHeHus. MokasaHo e, ye Oxbryta nogobpssa aHemMuaTa,
KaTo yBenmMyaBa HMBaTa Ha xemMornobuHa u HamansiBa pasrpaxiaHeTo Ha YepBEeHUTE KPbBHU KNETKU.
Bce oule He e SCHO A0 KakKBa CTerneH ToBa Le nogobpu KIMHUYHUTE CUMMTOMM N KA4YeCTBOTO Ha XMBOT B
No-AbArOCPOYEH NnaH, Tbil KAaTO AEACTBMETO Ha JIEKAPCTBOTO MOXE CbLUO Aa HaManuM CcnocobHOCTTa Ha
xemornobuHa Aa oTAaens KNCNopos B TbKaHUTE Ha TAN0TO. Bbnpeku ToBa, Tbi KaTo M3rnexaa, ve
HeXenaHuTe peakuum ca orpaHuyeHn n morat Aa 6baaT oBnageHn, EBponenckaTa areHums no
NlekapcTBaTa pelwu, Yye nonsmute oT ynotpebaTta Ha Oxbryta ca no-ronemMu oT puckoBeTe U TO3U MPOAYKT
MoXe ga 6bae paspelleH 3a ynotpeba B EC.

KakBu mepku ce npeanpuemMart, 3a Aa ce rapaHTupa 6e3onacHata u
ecdekTnBHa ynorpeba Ha Oxbryta?

MpenopbKKTe K Npeana3HUTe MepkK 3a 6e3onacHaTa u edekTMBHa ynoTpeba Ha Oxbryta, kouTo cneasa
[a ce cnassaT OT MeANLMHCKUTE CneunanncTi 1 nauneHTUTe, ca BK/IIOYEHU B KpaTKaTa XapaKTepucTmKka
Ha NpoAyKTa 1 B NINCTOBKaTa.

KakTo npu BCUYKKN NeKapCcTBa, AAHHUTE BbB Bpb3Ka C ynoTpebaTta Ha Oxbryta HenpekbcHaTo ce
npocneassaTt. CbobLLIEHUTE HEXENAHM peakuumn, cBbp3aHn ¢ ynotpebaTta Ha Oxbryta, BHMMaTeNHO ce
OLUEHABAT M ce npeanpuveMaT BCUYKN HEO6X0AMMU MEPKM 33 3aLUMUTA Ha NALMUEHTUTE.
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AonbnHutenHa mHdpopmauymsa 3a Oxbryta:

JonbnHutenHa nHgopmauus 3a Oxbryta moxeTe Aa HamepuTe Ha yebcalita Ha AreHuunsTa:
ema.europa.eu/medicines/human/EPAR/oxbryta.
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