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CnunpaHe Ha nekapcteBoTo Oxbryta 3a cbpnoBmnaHo-
KneTb4yHaTa 6onect

Msapka, npeanpueTta KaTo npeanasHa Mapka, 4OKATOo Teye npepasrnexaaHeTo
Ha HaM-HOBUTE AaHHU

Ha 26 centemBpu 2024 r. KOMUTETHT N0 NeKapCTBEHUTE NPOAYKTU 3@ XyMaHHa ynoTtpeba (CHMP) Ha
EMA npenopbya cnupaHe Ha pa3pelleHuneTo 3a ynoTpeba Ha nekapcteoto Oxbryta 3a cbpnoBuaHo-
KneTb4yHa 6onect (Bokcenotop). ToBa ce nNpeanpueMa KaTo npeanasHa MsapKa, AoKaTo Teye
npepasrnexaaHeTo Ha Han-HOBUTE AaHHMU.

MpenopbkaTa e B pe3ynTaT OT Hall-HOBUTE JaHHU 3a 6e30MacHOCT OT ABEe NpoyyBaHus, 6asupaHu Ha
perncTbp, B KOMTO € YyCTaHOBEHO, Y€ NauneHTUTe B NpoyYBaHMATa Ca MMasM No-BMCOKa YecToTa Ha
Ba300K/y3MBHU kpu3n (BOK) no BpemMe Ha neveHuneTo ¢ Oxbryta, 0TKONKOTO Npean 3ano4YyBaHe Ha
npueMa Ha IeKkapCcTBOTO. Ba3ookny3MBHUTE KPU3K Ca Cpefl Hali-4ecTUTe YC/TOXHEHUS Ha CbpNOBUAHO-
KneTbuyHaTa 60/1ecT; Te BK/OYBAT €NM30AMN Ha OCTpa 60/Ka 1 MoraT Aa A0BeAaT A0 AOMb/HUTENHM
YCNOXHEHWUS 3@ 34paBeTo, HanpuMep apTpuT, 6b6peyHa HeA0CTaTbYHOCT U UHCYT.

Te3n HOBM AaHHM 3a 6e3onacHoCTTa ce nosBsABaT, Korato EMA Bede npepasrnexaa noasurte u
puckoBeTe oT Oxbryta KaTo YacT OT TekyLl, npernea, KOMTo 3anoysa npes o 2024 r. ToBa ce Hanara,
Tbl KaTo AaHHUTE OT e4HO KIIMHMYHO M3NMUTBAHE NOKa3BaT, Ye 6poAT Ha CMbPTHUTE Cydaun npwu
neyenune c Oxbryta e No-BMCOK, OTKONIKOTO Npu nnauebo (cnano neyeHune), a B 4pyro U3nutBaHe
o6bWwmAT 6poit Ha CMBLPTHUTE CydYaun € NO-BMCOK OT O4YaKBaHus.

Mopaan ToBa CHMP cuuTa, 4e KaTo UsaNo Te3m AaHHU nopaxaaT CeEpUO3HM onaceHus OTHOCHO
6e3onacHocTTa Ha Oxbryta. Mopaaun 3acuneHarta HecurypHoct CHMP npenopbyBa pa3pellaBaHeTo,
NMyCcKaHeTo Ha nasapa v npeafnaraHeTo Ha JIeKapCcTBOTO Aa 6bAaT CNpeHU, LOKATO B paMKUTE Ha
TeKyLWunsl npernes He ce OLEHSAT BCUYKU HaIMYHU AAHHU.

YcrnopenHo ¢ ToBa dmpMaTa, kosTo npegnara Oxbryta, pewasa aa oTTernM u U3Ternm JeKkapcTBoTo OT
BCUYKW AbPXKaBW, B KOMUTO TO Ce npeasiara, Kakto 1 Aa NpekpaTy TEKYLLMTE KITMHUYHU U3NUTBaHUS,
nanuatueHaTa ynotpeba v nporpamMuTe 3a paHeH 4OCTbM.

JokaTto Teye nperneabT, EMA npenopbysa:
e nekapuTe He Tpabsa Aa 3ano4ysat feveHne ¢ Oxbryta Npu HOBWM NauneHTy;

° nexkapute Tp9|6Ba Aa Ce CBbpXaT C NauneHTUTE, KOUTO NOHACTOALWEM CE NNEKYBAT C Oxbryta, 3a Aa
cnpaT fieyeHmneTo 1 ga o6CbaAaT anTepHaTMBHM Bb3MOXHOCTM 3a NieyeHune;
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e Cfea cnvpaHe Ha nedeHueTto ¢ Oxbryta nekapuTe TpsabBa Aa NpoAbnXaT Aa Habnoaasat
nauneHTUTe 3a HeXenaHn cbbuTus;

e Mpeau Aa cnpaT IeKapcTBOTO, NaumMeHTUTe TpsibBa Aa pa3roBapaAT C fiekaps cu;
e MauMeHTUTe, KOUTO UMAT BbNpoCK, TpsA6Ba Aa Ce KOHCYNTUPAT C iekaps cu.

B npsko cbobweHne ao megmnumHckute cneymanmctm (DHPC) we 6baaT nsnparteHn no-nogpobHum
npenopbkn Ha MeAULMHCKUTE CneumanncTn, KOMTo npeanuceaT, OTnycKaT UAK npuaaraTt J1eKapCcTBoTO.
DHPC we ce nybnukyBa n Ha yebcalita Ha EMA.

MpenopbkaTa Ha EMA 3a cnnpaHe e nanpateHa Ha EBponeiickaTta KOMUCKS, KOSITO Ha 4 OKTOMBPU
2024 r. nzgasa npaBHO 06BbpP3BaLLO peLleHne, MPUIOKMMO BbB BCUUKKN AbpXXaBW — dneHkn Ha EC.

EMA we npoab/mxu npepasrnexaaHeto Ha Oxbryta v we n3pgane okoH4aTeHa npenopbka
CBOEBpPEMEHHO.

MNMoBeuye 3a nekapcTBoTO

Oxbryta e nekapcTBO, KOETO Ce M3MOJI3Ba 3a JIeYeHNe Ha XeMOIMTUYHA aHeMUsa (NpeKoMepHOo
pa3spyliaBaHe Ha YepBEeHUTE KPbBHU KNETKM) NpU NauMeHTM Ha Bb3pacT 12 1 noBeye roamHu CbC
CbpNoBUAHO-KNeTbYHa aHeMus. Oxbryta Moxe Aa ce npunara caMoCTOSAITE/THO UM B KOMBUHaums ¢
ApYro nekapcTBo Npu CbpnoBUAHO-KNEeTbYHA 6onecT, HapedeHo xuapokcukapbamma. Oxbryta cbabpxa
aKTMBHOTO BewWecTBO BokcenoTtop (voxelotor).

CbpnoBmaHO-KNeTbYHaTa aHEMUSA e reHeTUYHO 3abonsBaHe, Npu KOETO XxopaTa npoussexaat abHopMHa
dopmMa Ha xeMornobuH (NMPOTENHBT B YepBEHUTE KPbBHU K/1E€TKM, KOWTO MpeHacs KMcnopoaa).
YepBeHUTe KPbBHW KJIETKN CTaBaT TBbPAU U NIENIMBU U OT ANCKOBUAHA Npuaobusat dpopmarta Ha
nonymecey (unu cobpn).

Oxbryta nonyyaBa pa3pellieHune 3a ynotpeba, sanmaHo B EC, Ha 14 deBpyapn 2022 r.
MoBeue 3a npoueaypara

MpepasrnexaaHeTto Ha Oxbryta 3anoyBa Ha 29 tonm 2024 r. o nckaHe Ha EBponelickata KoMUcus
cbrnacHo yneH 20 ot PernameHT (EQ) N° 726/2004.

MpepasrnexaaHeTo ce u3sbpliBa OT KoMuTeTa NO lIeKapCcTBEHUTE NPOAYKTU 3a XyMaHHa ynoTtpeba
(CHMP), oTroBapsLy, 3a BbNpoOCMTE OTHOCHO /leKapcTBaTa 3a XyMaHHa yrnoTtpeba, KOUTo wWe npueme
CTaHOBMLLETO Ha AreHuusaTa.

MpenopbkaTta Ha CHMP 3a cnupaHe Ha Oxbryta, gokaTo ce n3BbpLUBa NpepasrfexaaHeTo, e usnpareHa
no EBponeickaTta KoMUcKs, KOSITO n3gaea npaBHO 06Bbp3BaLLo peleHne Ha 4 okTtomBpu 2024 r.
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