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Casgevy (exagamglogene autotemcel)
O6bw nperneg Ha Casgevy 1 OCHOBaHUSA 3a pa3spellaBaHe B EC

KakBo npeacrasnsaBa Casgevy v 3a KaKBO ce u3snonssa?

Casgevy e nekapcTBo, KOETO Ce M3MoN3Ba 3a JleyeHne Ha 3abonaBaHus Ha KPpbBTa, U3BECTHU KaTo
6eTa-Tanacemms n CbpnoBMAHO-KNEeTbYHa 60necT, Npu NaunMeHT Ha Bb3pacT 12 n nosBeye roanHwu.

Mpu 6eTa-Tanacemmns Casgevy ce npunara npy nauueHTn, KOMTO Ce HYXAAAT OT peAoBHO
KpbBonpenueaHe. MauMeHTuTe C ToBa 3a6019BaHe He NMPOU3BEXAAT AOCTAaTbYHO XEMOMTO6UH
(NPOTENHBLT B YEPBEHUTE KPbBHM KNETKWN, KOMTO MpeHacs KMCnopoaa B opraHuama). B pe3ynTtaTt Ha ToBa
NauMeHTUTE MMaT HUCKN HMBA Ha YEPBEHUTE KPbBHU KNETKU U CE HYXAAAT OT YECTU KPbBOMpennmBaHus.

Mpu cbpnoBMAHO-KIETbYHA aHeMmsa Casgevy ce npuaara npu naumMeHTu C Texxka popma Ha
3a60/15BaHETO U peunamBupalum 6ones3HeHn Kpusu. Mpu naumeHTUTe C ToBa 3abonsiBaHe XeMOrI06MHBLT
e B HeobuyaiiHa dopMa, Nopaan KOETo YepBEHUTE KPbBHU KJIETKWN CTaBaT TBbPAN M NIENIUBU, KaTo
NpoMeHAT (popMaTa Cu M OT AUCKOBUAHU CTaBaT Ha nosymecel (Kato cbpn). Te3u KAeTKM MoraT Aa
6/10KMpaT KPbBOHOCHUTE CbAOBE, KaTo MPUYMHSBAT 60/IE3HEHU KPU3M, 3acaralim rpanTe, KOpema u
APYTW 4acTu Ha TAnoTo.

BeTa-TanacemusaTa n CbpnoBUAHO-K/IeTbYHATa aHeMUs ce cumTaT 3a peaku u Casgevy e onpeneneH
KaTo ,/IeKapcTBO cmpak" (NekapcTBo, U3NON3BaHO Npu peaku 3abonsasaHuns). JonbaHUTENHA
nHdopMaums 3a nekapcTBaTa cMpauu MoxeTe Aa HaMepuTe Ha yebcarTa Ha EBponerickaTa areHums no
nekapcreaTta (b6eta-tanacemusa: 17 oktomepu 2019 r.; cbpnoBuaHo-KaeTbYHa 6onect: 9 sHyapwm

2020 r.)

Casgevy CbAbpXa KaTo aKTUBHO BELLECTBO FEHETUYHO MOAUDULMPAHN CTBOMOBM KNETKN (KNETKU, KOUTO
MoraT Aa ce npeobpasyBaT B KPbBHU KNETKKN), B3ETU OT COGCTBEHAaTa KpbB Ha nauuneHTa. Casgevy ce
M3M0/3Ba, KOraTo SIeYeHNETO CbC CTBOSIOBMU KIIETKM € YMECTHO U HAMa NoAXoAsLWMN AOHOPU Ha CTBOOBM
KNETKMU.

Kak ce nanonssa Casgevy?

Casgevy ce oTnycka no sekapcko npeanvcaHue u Tpsabea Aa ce npunara B IMLEH3UPAH LEeHTbP OT
nekap, obydeH 3a npunaraHe Ha TOBa JIEKAPCTBO M KOWTO MMa OMUT B TPaHCM/IaHTaUuATa Ha CTBOIOBU
K/IETKWN 1 B fIeYeHNEeTo Ha 3abonaBaHunsa Ha KpbBTa, 3acaralim xemornobuHa.
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Casgevy ce npuroTes MHAMBMAYANHO 3@ BCEKM MaLMNEHT OT U3BJIEYEHN OT CO6CTBEHATa KPpbB CTBO/IOBMU
KNIETKWN M e npefAHa3HayeH caMo 3a NauueHTa, 3a KOMTo e npuroteeH. Mpunara ce noa dopmarta Ha
eiHoA030Ba NHMY3MA (BNMBaHE) BbB BeHa, a A03aTa 3aBUCKU OT TEIECHOTO TErj10 Ha naumeHTa.

Mpean pa ce Npunoxwu Casgevy, NMauneHTbT Ce nodsjiara Ha KOHAUUMOHUpalla XuMmotTepanumsa 3a
N34YNCTBAHE Ha KOCTHUA MO3BbK OT K/1IETKW.

3a noBeye MHMOPMaUUsi OTHOCHO ynoTpebaTa Ha Casgevy BWXTe JIMCTOBKATa MM Ce CBbPXKETE C BaLUUS
nekap unu dapMauesT.

Kak pencrBa Casgevy?

3a pa ce npurotem Casgevy, CTBONOBUTE KNETKM ce pegakTupat (no texHonornsta CRIPR/Cas9), Taka
ye ga npomusBexaaT noseyve deTtaneH XxeMornobuH (Bua xeMmornobumH, KOMTO ce OTKpMBa NpPeaAnMHO Npu
b6ebeTa B MaTKkaTa), HO Ce cpella U B MasIkKu KOJIMYECTBa Npu Bb3pacTHUTE. DeTasIHUAT XeMOornobuH
MOXXe Aa KOMMNEeHCcMpa nmncaTta Ha XxeMornobumH npu Bb3pacTHU. [opaan ToBa, KOrato ce MHXEKTMpaT Ha
naumeHTnTe, MoamduLumMpaHTe CTBOSIOBU KIIE€TKM, MOraT Aa NoBMLWAT HMBATa Ha YEPBEHUTE KPbBHU
KNEeTKN Npu nauueHTuTe c 6eTa-TanacemMus n aa NnpeaoTspataT 60/1€3HEHU KPU3N NPU NALMUEHTU CbC
CbpnoBMaHO-KNeTbYHa 6onecr.

Kakeu nonsu ot Casgevy ca yctTaHOBEHM B Npoy4yBaHuaTa?

EdekTuTe Ha Casgevy ce OCHOBaBaT Ha MEXAWHHWU pe3ynTaTu OT ABe NpOoy4BaHWUsl, KOUTO BCE OLLUE He ce
npuKIoUNan. B npoyuBaHusaTa He ce cpaBHsaBa Casgevy C Apyro fiekapcTso unum nnaue6bo.

B egHO npoyyBaHe nNpu NauMeHTU C Tasacemus Ha Bb3pacT Mexay 12 n 35 roanHu, B KOETo
NeKapcTBOTO € MPUIOXKEHO cnes KOHAMUMOHMPALLO XMMNoTepaneBTUYHO NeveHne, 39 nauneHTn ot 42
noaabpXKaT HMBa Ha xemornobuH Hag 9 g/dl, 6e3 pa e Heo6xo0A4MMO KpbBOMpPeNnBaHe B NPOAbIIXKEHNE
Ha Hal-Manko 12 nocneposaTenHun Meceua.

YcTaHoBeHO e cblyo, Ye Casgevy e edeKkTUBEH 3a NpefoTBpaTsiBaHe Ha 60oe3HeHn
CbpMOBUAHOKAETbYHM KpM3n. B npoyyBaHe Npu naunmeHTn c Texka dopMma Ha CbpnoBUAHO-KAETbYHa
6onect Ha Bb3pacT Mexay 12 n 35 rogmHmn, 28 oT 29 nauMeHTn HAIMaT HMKaKBU 601€3HEHN KPU3KU B
npoAab/HKeHNe Ha Hal-mManko 12 nocneposBaTesiHM Mecela, KoraTo ca fiekyBaHu ¢ Casgevy cneg
KOHAMUMOHMpaLLa XxMMmoTepanus. B npoab/xeHne Ha Ha-Manko 12 nocnenosaTesiHM Meceua HUTO
eavH oT naumeHTuTe (29 oT 29) He ce HyXaae OT xocnuTanusaums nopagm 6onesHeHn Kpusn.

KakBu ca puckoBerte, cBbp3aHu c Casgevy?

3a MbJIHUA CMUCBK Ha HeXenaHuTe peakunn n orpaHnyeHunsTa npu Casgevy BMXTE JIMCTOBKaTa.

Han-yectute HexenaHu peakuum npu Casgevy (KOMTO MOXe Aa 3acerHaTt nosede oT 1 Ha 10 aywn)
BKJ/IOUBAT rnaBsobosnne, rageHe (NO3MBM 3a NOBpbLUAHE) 1 6ONKN B MYCKY/IUTE U KOCTUTE.

Jlekapute Tpa6Ba Aa NpeueHsT Aanuv nauneHTuTe MoraT Aa 6baaT NoAN0XEHM Ha HeobxoauMmnTe

npeaBapuTenHu nedyeHusl, npeau aa nosnydat Casgevy.

3awo Casgevy e pa3pelwleH 3a ynotpeba B EC?

BeTa-TanacemusTa, nsnckealla KpbBOMNpenMBaHe, N CbprnoBUAHO-K/IeTbYHaTa 6onect ca CEPUNO3HU
SaGOﬂﬂBaHMﬂ, 3a KOUTO Bb3MOXHOCTUTE 3a JleYeHUe ca orpaHuyeHn. Bbnpeku ye npoyysaHudaTa c
Casgevy Ca OorpaHmM4yeHn n nMa HeEACHOTU, CBbP3aHWU C MPOEKTUPAHETO UM, B TAX € YCTAHOBEHO, 4e
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€4AHOKPATHOTO Jie4HeHne MoXe Aa HaMaln HeobxoanMmocTTa oT npenmeaHe Ha YepBEHU KPbBHU KJIETKA
npu nauneHTn C 6eta-TanacemMus 1 ga Hamanm 6po;| Ha 6bonesHeHuTe Kpu3un npum naumneHTn cbC
CbpnoBUAHO-KJIETbYHA 6onecr.

Mo oTHoweHMe Ha 6e30nNacHOCTTa, JIeYEHNETO KaTo LSS0 ce NoHacs Aobpe, a HeXenaHuTe peakumn ce
Ob/KaT rNaBHO Ha KOHAMLUMOHMpaLLaTa XuMmoTepanus. Benpekn 4ye TakuBa ciydyau He ca
HabntoaaBaHu aocera, 64 Morbn Aa CblLECTBYBa TEOPETUUYEH PUCK OT pak, NpeauMsBuUKaH oT
HenpeaBUAEHW NMPOMEHWN B FreHETUYHUS MaTepuan. ma Cbllo NoTeHUManeH puck oT KbpBeHe, Tbil KaTo
NlekapCcTBOTO MOXe Aa NPUYMHKM cnaj B 6pos Ha TpoMbounTuTe (KpbBHM KNETKU, KOUTO NomaraT 3a
CbCMPBAHETO Ha KpbBTa). Ype3 15-roamwHo npoy4dBaHe, 6a3nMpaHo Ha perucTbp, ca BbBEAEHU MEPKMU 3a
HabnoaeHne Ha Taknea CcbobUTUS.

EBponerickaTa areHumMs no siekapcreaTta pewm, 4Ye nonsmTte ot ynotpebata Ha Casgevy ca no-roseMu oT
puUCcKoBeTe M TO3M NPoAYKT MOXxe aa 6bae paspeleH 3a ynotpeba B EC. Casgevy e paspelleH 3a
ynoTpeba no T.Hap. cxeMma ,pa3pelaBaHe nog ycnosme®. ToBa o3Ha4yaBa, ye upmMaTa we TpsibBa aa
npeaoctaBn AONBJIHUTENTHWN AOKa3aTesiICTBa cie[] noslydyaBaHe Ha pa3pelleHune.

Pa3pelweHueTo noa ycnoeue ce nsgasa Bb3 OCHOBA Ha MNO-Masiko nsyepnaTtenHu AaHHW oT obuyainHo
MU3nCcKkBaHuTe. N3paBa ce 3a neKapcTBa, KOMTO OTroBapsT Ha HeyAOoB/EeTBOPEeHa MegMUMHCKA HyXaa OT
ne4yeHme Ha CEpUO3HU 3abonaBaHus, U KoraTto nonsuTe ot Nno-paHHOTO UM NpeanaraHe npesunwaBaT
puckoeeTe, CBbp3aHu C yn0Tpe6aTa Ha nekapcTBaTa, AOKATO Ce oYakBaT AOMbJHUTENHU AaHHW. Bcska
roanHa AreHumaTa Wwe M3BbpLlIBa nNperaes Ha HosaTa MHd)OpMaLlMH, AOKaTO AaHHUTE CTaHaT
n3yepnaTtesnHun, n HactoAawoTo pe3toMe CbOTBETHO LWE CE aKTyanmnsnpa.

KakBu Mmepku ce npeanpuemMart, 3a Aia ce rapaHTupa 6e3sonacHaTta m
ecdexkTnBHa ynoTtpeba Ha Casgevy?

dupmaTa, KosTo nNpeanara Casgevy, Lie NpefocTaBu pesyaTaTv OT TEKYLLM NpoydBaHuUs, 3a Aa ce
M3BBbPLUN AOMbIHUTENHA OLEeHKa Ha edeKTMBHOCTTa U 6e30nacHOCTTa Ha ekapcTBoTo. dupmMarTa we
npeaocTaBu U 06yuMTENTHWM MaTepuanm 3a MegMUMHCKMUTE cheumanncTm, KoMTo ce odakBa Aa M3MNon3BaT
J1IeKapCcTBOTO, C MHGOpMaLmMs 3a 6e30MacHOCTTa, BKAOYMTENHO 3a NOTEHUNANHUS PUCK OT pak U
HeobxoanMocTTa oT HabnoaeHMe Ha HMBaTa Ha TPOMBOLMTMTE Ha NauneHTa, KakTo K Kak TpsibBa aa ce
npunara nekapcTsoTo. MauMeHTUTE We nosay4yaTt CbLio pbKOBOACTBO W KapTa, KoaTo TpsibBa Aa HocAT
CcbcC cebe cu.

lMpenopbkuTe M NpegnasHnMTe Mepkun 3a 6esonacHaTa u edekTusHa ynotpeba Ha Casgevy, KOUTo
cnepBa Aa ce crnasaT OT MeAULNHCKUTE Creunanancti 1 nauneHTnTe, ca BKJKYEHN CbLLO B KpaTKaTa
XapaKkTepucTuka Ha NpoayKTa W B NMCTOBKaTa.

KaKTo npu BCMUKKM NleKapcTBa, laHHUTE BbB Bpb3ka C ynoTtpebata Ha Casgevy HernpekbCHaTo ce
npocneassat. CbobLIEHNTE HEXENAaHM peakumm, CBbp3aHu ¢ ynotpebaTa Ha Casgevy, BHUMATENHO cCe
oLeHABaT M ce npeanpuMemMaT BCUYKM HEOBX0AMMIN MEPKM 33 3aluMTa Ha NauneHTUTe.

OonbnHutenHa nHdopmauus 3a Casgevy:

JonbnHuTtenHa nHdopmaumns 3a Casgevy MoxeTe Aa HamepuTe Ha yebcalTa Ha AreHuuaTa:
ema.europa.eu/medicines/human/EPAR/casgevy
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