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EMA noTBbpXxXaaBa CNMpaHETo Ha nekapctBoTo Oxbryta 3a
CbpNoOBUAHO-KIETbYHA 6osecT

[Mo-BMCOKaTa 4YecTtoTa Ha CMBPTHUN Cly4Han N YCIOXHEHUNA Ha 3abonsaBaHeTo B
nocnegHnTe KIMHNYHUN N3NNUTBaHUA O3Ha4aBa, Y€ CbOTHOLWIEHUNETO
nonsa/puck eeye He e 6naronpuaTHO

Ha 16 oktomBpu 2025 r. KOMUTETBLT N0 NEKApCTBEHUTE NPOAYKTU 3@ XyMaHHa ynotpeba (CHMP) Ha EMA
npenopbya paspelleHneTo 3a ynotpeba Ha nekapctsoto Oxbryta 3a cbpnoBuaHo-kneTb4Ha 6onect aa
oCTaHe cnpsHo. Ta3m npenopbka nocneasa BpEMEHHUTE MepKu, npeanpuetn ot KomuteTta npes
centemBpu 2024 r., KoraTo fekapcTBoTo 6elle BpeMeHHO CNpsiHO C uen nperfaej Ha HOBOMOCTbMUAN
AaHHK 3a 6e3onacHoCT.

Cnep oueHkata cn CHMP 3akstouu, Ye nonsuTe oT JIeKapCTBOTO Beye He HaABMLlWaBaT pMCcKoBeTe.
MpepasrnexpaHeTo 6elwe 3ano4yHaTo, cnes KaTo AaHHM Nokasaxa No-BMCOK 6poi CMbpPTHU Cyvan npu
neyexune c Oxbryta B cpaBHeHue ¢ nnaue6o (CNsAno feyeHne) B e4H0 KIMHUYHO n3nutsaHe! n no-sBmncok
OT O4YaKBaHWs 6PoO CMbPTHU Crlydau Npu Apyro usnuTeaHe.?

B nbpBOTO Npoy4yBaHe, B KOETO ce oueHsBa edekTbT Ha Oxbryta npu xopa cbCc CbpnoBUAHO-KIETbYHA
60n€ecT, M3/10)KEHM Ha MO-BUCOK PUCK OT MHCYNT, Ca NnouynHanu 8 geua, nekyBaHu ¢ Oxbryta, B
CpaBHeHMe c 2 Aeua, KOMTO ca MosyyYnnam neyenune ¢ nnauebo. BbB BTOPOTO NpoyyBaHe, B KOETO ce
oueHsaBa ereK'I'bT Ha JIEKApCTBOTO BbPXY A3BUTE Ha KpakKaTa — MU3BECTHO YC/I0XXHEHNE Ha CbpnoBUAHO-
KneTbyHaTa 6onect — 1 4yoBek OT rpynara, siekyBaHa ¢ Oxbryta, e noumHan npes nbpBuUTe 12 ceamnumn
OT /IeYEHMETO, AO0KATO B rpynaTa Ha nnauebo He ca HacTbNUAM CMbPTHU Criydaun. B cnegBawaTta 12-
ceaMumyHa ¢asa Ha Npoy4YBaHETO, NMPU KOSATO BCUYKKM NaumeHTn ca nonydasanun Oxbryta, ca goknaasanu
owe 8 cMbpTHU cny4das. NMpoyyBaHMsATa CbLIO Taka ca nokasanu no-rossiMm 6poi enn3oan Ha BHe3anHa
CMSIHa 60MKa, BKAOYNTENHO Ba300Ky3uBHM kKpusun (BOK), npu naumeHTnte, nekyBaHu c Oxbryta, B
CpaBHEHMeE C Te3u, NosyYyaBann nevyerHue c nnauebo.

Ha 26 centemBpu 2024 r. CHMP npenopbya cnmpaHe Ha pa3peleHneTo 3a ynotpeba kaTo npeanasHa
MsSipKa, cnej KaTo B Be OCHOBaHW Ha perncrTbp Npoy4yBaHMs € yCTaHOBEHO, Y€ nauueHTuTe ca uManu

! Global Blood Therapeutics. ®aza 3 npoyyBaHe GBT440-032 rpu y4acTHULMN CbC CbPNoBUAHO-K/IETbYHA 6osecT (HOPE Kids
2). IRAS ID: 242661. EudraCT Number: 2017-000903-26. REC Reference: 18/L0O/0359. London - City & East Research
Ethics Committee. Health Research Authority. loctenHo Ha: https://www.hra.nhs.uk/planning-and-improving-
research/application-summaries/research-summaries/gbtt440-032-phase-3-study-in-participants-with-sickle-cell-disease

2 ®asza 3, MHOroUueHTPOBO, PaHAOMU3NPAHO, ABOKHO C/ISMO0, N/1aye60 KOHTPOIUPAaHO U3MUTBAHE 3@ OLEHKA Ha epuKacHoCTTa
Ha BokcenoTop (voxelotor) npu 1e4eHNETO Ha S3BU HA KpakaTa rpv naumeHTH CbC CbProBUAHO-KIETbYHa 60/1eCT
(RESOLVE). EudraCT Number: 2025-000161-87. ClinicalTrials.gov Identifier: NCT05561140. JocTbNHO Ha:
https://www.clinicaltrialsregister.eu/ctr-search/trial/2025-000161-87/3rd
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Nno-BMCOKa YecToTa Ha enuM3oamn Ha BHe3anHa 6onka npu neveHne ¢ Oxbryta B cpaBHeHMe C nepunoaa
npeau 3arno4vsaHe Ha neyeHueTo. o ToBa BpeMe EMA npefocrtasu ykasaHWa Ha MeAULUNHCKUTE
cneunanucTu 1 naumMeHTUTe, KaTo nogyepTa, Yye Oxbryta Beue He Tpabsa Aa ce npeanucea M ve
CblUECTBYBaLLMTE NauMeHTU cnesBa Aa 6bAaT NPeXBbPAEHN KbM afTEPHATUBHO fieyeHme.3

Bbnpeku ye oKoHYaTeHUAT aHanu3 Ha OCHOBAHWUTE Ha PErucTbp NPOyYBaAHUS HE MOTBBLPAM
yBenuyaBaHe Ha ennsoauTe Ha BHe3anHa 6oska npu ynotpebata Ha Oxbryta, nocneaHuTe KAMHUYHK
M3NUTBaHWA MoKasaxa MoBeye enu3onn Ha BHe3anHa 60osika M noBeye CMbPTHU Ciydaun. Tesu pesyntatu
He CbOTBETCTBAT Ha pe3yNTaTuTe OT MNO-PaHHOTO OCHOBHO K/IMHWYHO U3MNUTBAHE, NOAKPENUIO
pa3speluaBaHeTo Ha Oxbryta, KoeTo He e Mokasasno pasfnunka Mexay rpynurte Ha fieyeHue.

B npepa3srnexaaHeto cm CHMP oTtbenssa, 4e OCHOBHUTE MEXAHU3MW 3a yBeNINn4YeHUs 6poli CMbpPTHU
Cy4yan n yCnoXHeHUs, BKIKUYNTENHO enn3oanTe Ha BHe3anHa 6onka, cnep nedenue ¢ Oxbryta B
npoy4yBaHuaTa octaBaT HesscHU. CHMP He ycTaHOBM ACHO 06siCHEHME 3a NOBULLEHUTE PUCKOBE U He
MOXa Aa naeHTMduUnpa HATO Mepku 3a epeKTUBHOTO UM MUHMMU3MPAHE, HUTO NoArpyna nauneHTn,
Mpu KOUTO NON3UTE OT JIeKapCTBOTO 6Mxa HaaBuWwaBanu puckoeete. B pesyntaTt Ha ToBa CHMP
3aKJ1l04M, Ye CbOoTHOLWEHNETO non3a/puck 3a Oxbryta Beue He e 61aronpmMsATHO M CMMPAHETO Ha
paspeweHuneTo 3a ynotpeba Ha nekapcTBoTo TpsbsBa Aa octaHe B cuna. MNMopaan toeBa Oxbryta we
OCTaHe HeAOCTbMHO 3a NpeanucBaHe Ha nauneHTn B EC.

Mpn n3roTBsiHETO Ha cTaHoBMLeTO cm CHMP B3e nNpeaBua 1 KOHCyNTaumu C ekcnepty B obnactra, KakTo
W C NpeACTaBUTENM Ha NauueHTuTe, U ce KOHcynTupa ¢ KomuteT 3a oueHKka Ha pucka B obnactra Ha
dapmakonormnyHaTta 6autenHoct (PRAC) Ha EMA OTHOCHO Bb3MOXHM MEPKU 3@ MUHMMU3NpPAHE Ha pucka.

MoBeue 3a nekapcTBOTO

Oxbryta e pa3pelwleH 3a ynotpeba npe3 deBpyapu 2022 r. 3a iIe4EHNE HaA XEMOSIMTUYHA aHEMUSA
(NnpekoMepHO pa3pyliaBaHe Ha YepBEHUTE KPbBHM KJIE€TKM) NpU NauMeHTn Ha Bb3pacT 12 n noseye
roAvHN CbC CbpPMNOBUAHO-KNeTbYHa 6onecT. MNpunara ce caMoCTOATENTHO MK 3ae4HO C APYro 1eKapCcTBO
3a CbpnoBMAHO-KNETbYHA 6onecT, HapeyeHo xuapokcmkapbammng. Oxbryta cbabp)xa akTMBHOTO
BeLlecTBo BokcenoTop (voxelotor).

CbpnoBuaHo-KkNeTbyHaTa 6onect e reHeTnyHO 3abonsiBaHe, Npu KOETO xopaTta npounssexaaTt abHopMHa
dopmMa Ha xeMornobuH (6enTbKbT B YEpPBEHUTE KPbBHU KJIETKM, KOWTO NpeHacs Kucnopoaa). YepeeHuTe
KPbBHUW KN1I€TKM CTaBaT TBbPAU U NENMBM U 0T AUCKOBMAHA npuaobuesat popmaTa Ha nonyMecel,
(nogobHo Ha cbpn).

MoBeue 3a npoyeayparta

MpepasrnexaaHeto Ha Oxbryta 3anoyBa Ha 29 tonm 2024 r. no nckaHe Ha EBponelickata KoMmncus
cbrnacHo uneH 20 ot PernameHT (EQ) N2 726/2004.

MperneasT e n3BbpluieH oT KoMmuteTa No NeKapCcTBEHUTE NPOAYKTU 3@ XyMaHHa ynoTtpeba (CHMP),
0TroBapsLy, 3a BbNpOCUTE, Kacaelwm iekapcreata 3a XyMaHHa ynotpeba, KOMTO npve CTaHOBULLETO Ha
AreHumsaTa.

3 https://www.ema.europa.eu/en/documents/referral/oxbryta-article-20-procedure-suspension-sickle-cell-disease-
medicine-oxbryta_en.pdf
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https://www.ema.europa.eu/en/human-regulatory/post-authorisation/referral-procedures

CraHoBuweTo Ha CHMP e nsnpateHo Ao EBponelickaTta KOMUCKUSA, KOSATO U3haBa OKOHYATEIHO NpaBHO
06Bbp3BaLLO pelleHne, NPUIOXKMMO BbB BCUYKN AbpXaBu — 4yneHkn Ha EC, Ha 9 pekemBpu 2025 .
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