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Upstaza (eladocagene exuparvovec)
O6bw npernen Ha Upstaza n ocHoBaHus 3a pa3pewaBaHe B EC

KakBo npeacrasnsasa Upstaza u 3a kakBO ce u3noJsssa?

Upstaza e flekapcTBO 3a reHHa Tepanusi, KOeTO Ce M3MNOoN3Ba Npu Bb3PacTHU M Aela Ha Bb3pacT 18 u
rnoBeye Meceula C TeXbK AeduunT Ha apoMaTHa L-aMmnHokucennHHa aekapbokcunasa (AADC) c
reHeTM4YHO NOTBbLPAEHA AMarHo3a.

OednuntsT Ha AADC e HacneacTBeHo 3abonsaBaHe, KOETO 3acara HepBHaTa cuctema v BoAM A0
CMMMNTOMM KaTo 3abaBsHe Ha pa3BUTUETO, cnab MyCKyfieH TOHYC U HECMOCOBHOCT Aa Cce KOHTponumpa
OBVXKEHUETO Ha KpanlHuuuTe,

OedununtbT Ha AADC ce cumTa 3a psaako 3abonssaHe n Upstaza e onpegeneH karto ,/1lekapcTBO cupak”
(nekapcTBO, M3N0N3BAHO Npu peakn 3abonasaHnsa) Ha 18 HoemBpu 2016 r. JonbAHUTENHA
nHdopMaums 3a fekapcreaTa cMpauun MOXeETe Aa HaMepuTe TyK:
ema.europa.eu/medicines/human/orphan-designations/eu3161786.

Upstaza e nekapcTBeH NpoAyKT 3a MoJepHa Tepanus, HapeyeH ,MpoAyKT 3a reHHa Tepanua®. To3u Bua
fleKapcTBO AeNCTBa Ypes BbBeXAaHe Ha FreHW B OpraHM3ma.

Upstaza cbabpxa enagokareH ekcynapsoBsek, dyHKUMOHaNHa Bepcusa Ha reHa 3a AADC B paMkuTe Ha
mMoanduunpaH Bupyc (ageHo-acoummnpaH BUPYCeH BEKTOP). He e n3BecTHO BMPYCbT, U3MOA3BaH B TOBa
NlekapcTBo, Aa NpuymHaBa 3abonssaHe nNpu xopara.

Kak ce manon3sa Upstaza?

Upstaza ce oTnycka no fiekapcko npeanucaHve n Tpabea Aa ce npwiara B onepaunoHHa 3ana noa
Bb34ENCTBMETO Ha AaHECTETMK OT JIeKap C ONUT B MPOBEXAAHETO Ha MO3bYHK onepauun. Mpunara ce
ypes UHGY3nsa B Mo3bka. Cnea MHbY3UATa Ha NaLMEHTa Ce NpaBu CKaHMpaHe Ha Mo3bKa. Jlekapsar we
HabnoaaBa Bb3CTaHOBABAHETO U Le NPOBEPSABA 3@ HEXENAHU peakunn B pe3ynTaT Ha onepauusaTa u
JleyeHmeTo.

3a noBeye MHGopmMaunsa oTHOCHO ynoTpebaTta Ha Upstaza BMXTe NINCTOBKATa UM Ce CBbPXETE C BallUa
nekap nnu papmauesT.
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Kak pencrBa Upstaza?

OedunumtbT Ha AADC ce npuumnHsiBa OT MyTauuMmM B reHa, KOMTo npomssexaa eHsmma AADC. To3n eH3uMm
€ Heob6xo4MM 3a NMPOU3BOACTBOTO Ha AOMNAaMUH, HEBPOTPAHCMUTEP, KOMWTO € Ba)KeH 3a KOHTpoJsiMpaHe Ha
AswxeHneTo. MNMpu nauneHTmte ¢ gedunumt Ha AADC eH3UMBT HaMa NpaBuIHO paboTeLly BapuaHT, KOeTo
BOAM A0 MHOIMO Masjko MM HUKakKBO MPOM3BOACTBO Ha AOMAaMWH B MO3bKa. JIekapCcTBOTO ce CbCTOM OT
BUPYC, KOMTO CbAbpxa paboTew BapnaHT Ha reHa AADC. KoraTo ce NpuioXu Ha naumeHTa, ce o4dakBa
BUPYCHLT Aa AocTasu reHa 3a AADC B HEPBHUTE KNIETKM, KOETO MM NO3BOMISBA Aa Npou3BexaaT
nuvnceawmsa eH3mM. ToBa OT CBOSI CTpaHa Ce O4YakBa Aa MO03BOJIM Ha K/eTKUTe Aa npomssexaaT
AOMaMmH, OT KONTO ce HyXAasaT, 3a Aa HdyHKUMOHMPAT NpaBuIHO, KaTo No TO3M Ha4yumH ce nogobpssart
cMMnToMuTe Ha 3abonsBaHeTo.

Kakeu nonsu ot Upstaza ca ycTaHOBEHM B NpoyuYBaHUATa?

Mon3uTe ot Upstaza ca ycTaHOBEHW B TP OCHOBHU NMpoy4BaHus, obxsalwawim 28 geua Ha Bb3pacT OT
1,5 o 8,5 roanHu c Texbk aedpununt Ha AADC, NnoTBbPAEH OT reHeTnyeH TecT. OCHOBHUTE MEpPKM 3a

e eKTMBHOCT ca KOHTPONBLT Ha rfaBaTa U crnocobHocTTa Aa ce ceam 6e3 yyxaa nomouw. MpoyyBaHusATa
rnokassar, 4ye okosio 70 % (14 ot 20) OT NauMeHTUTE Ca B CbCTOSHUE Aa KOHTPOAUPAT ABUXKEHMETO Ha
rnaeata, a okosio 65 % (12 ot 20) oT NnauMeHTUTE MoraT Aa ceasat 6e3 uyxaa nomou, ABE roOANHW Creq
nedeHuneTo. [lJaHHMTE OT Hay4HaTa uTepaTypa NnokassaT, yYe naumeHTuTe C Texbk gedununt Ha AADC,
KOMTO HEe ca MONYy4YMIn NeyeHne, He MoraT Aa NMOCTUIrHAT Te3M OCHOBHM eTanu Ha pasBuUTuHe.

KakBu ca puckoBete, cBbp3aHu ¢ Upstaza?

Han-yectaTta HexenaHa peakuus npu Upstaza (kosTo Moxe aa 3acerHe noseye ot 1 Ha 10 aywn) e
ONCKNHE3nsa (HEKOHTPONMPYEMU ABUXKEHUSA).

3a NbJHUA CMUCBK Ha HeXenaHuTte peakunn n orpaHn4YeHunaTa npu Upstaza BWXXTE JIMCTOBKATAa.

3awo Upstaza e paspewieH 3a ynotpeba B EC?

B Tpu OoCHOBHM Mpoy4BaHMsa e nokasaHo, Ye Upstaza e edekTBeEH 3a nogobpsiBaHe Ha CnocobHOCTTa 3a
KOHTPO/N Ha ABWXXEHWETO Ha rnasaTa M 3a cefeHe Npu naumeHTu ¢ gedumumt Ha AADC. Tbii kaTo
fedununtsbT Ha AADC e MHoro psiako 3abosisiBaHe, MPOy4YBaHETO € Masiko, HO HaJIMYHUTE KPaTKOCPOUHM
[JaHHM nokasgaT, Yye Upstaza Moxe fa 6bae epeKTUBEH 3a NOCTUrAHE Ha BaXKHU eTanu B pa3BUTUETO
npv geua. Bbnpekun ye aaHHWTe 3a 6e3onacHOCTTa Ha Upstaza ca orpaHuMyeHn, HeXenaHuTe peakumm,
HabntoAaBaHy KbM AHELWHa AaTa, ce cuuTaT 3a noAnexalim Ha oBnaasBaHe. EBponeiickaTa areHums no
fleKkapcTBaTta peLuun, Yye nonsute oT ynoTpebaTta Ha Upstaza ca no-rofieMm oT pUCKOBETE M TO3U MPOAYKT
MoXe Aa 6bae paspelleH 3a ynotpe6a B EC cblwo M Npu Bb3pacTHU € aeduumnt Ha AADC, kaTo ce uma
npeaBua CEpPMO3HOCTTa Ha 3ab0/IIBaHETO M NIUMcaTa Ha CbLUECTBYBALUKN IeYeHUs.

Upstaza e pa3spelueH 3a ynotpeba npu ,u3BbHpeaHu ob6cToaTencrea". ToBa 03HauyaBa, Ye Tbil KaTo
nokKasaHMeTo ce cpella TONKOBa pAAKo, He € 6110 Bb3MOXHO Aa Ce Mosly4yu nbjHa MHdopMauus 3a
nlekapcTeBoTo. Beaka rogmHa EBponeickaTta areHums rno fiekapcTBaTa Lie n3BbpliBa npernes Ha HoBaTta
MHbOPMaLMA U HAaCTOALLOTO pe3toMe CbOTBETHO Le Ce akTyanumsupa.

KakBa nHpopmaumusn ce odakBa 3a Upstaza?

Tl kaTo Upstaza e pa3pelueH 3a ynotpeba npu ,u3BbHpeAHU obcTosaTencTea®, dmpmarta, KosATo
npeanara Upstaza, e npegocraBmn AONBbJIHUTENHU AaHHW OT TEKYLWMN NpoyyBaHuU4a U We npoBege HOBO
npoyyBaHe 3a AOMb/HUTENHO XapaKTepM3npaHe Ha Ab/rocpoyHaTa 6e30nacHoCT U edheKTUBHOCT Ha
Upstaza.

Upstaza (eladocagene exuparvovec)
EMA/645185/2022 CrtpaHuua 2/3



KakBu mMepku ce npeanpuvemMar, 3a Aa ce rapaHTupa 6esonacHaTta u
ecdexkTnBHa ynoTtpeba Ha Upstaza?

dupmaTa, kosaTo npeanara Upstaza, Tpsbsa aa rapaHTupa, 4ye 6onHnunTe, B KOUTO ce npunara Upstaza,
pasnonaraTt ¢ noaxoaswo obopyaBaHe, a MepCoHaNbT MMa NOAXOoASLL, ONUT N 0byyeHune.

dupmMaTa TpabBa Aa ocUrypu 06yunMTeNHM MaTepmanm 3a MeANLMHCKUTE CMeUnanncTi u naumeHTmTe
OTHOCHO XMpypruyeckaTta npoueaypa v Bb3MOXHUTE HEXENaHW peakuuu.

®dupmMaTa TpsAbBa CbLUO Taka Aa NpeaocTaBu AOMbAHUTENHN AaHHM, 33 Aa AoKaxe, ye Upstaza ce
nponsBexaa HEM3MEHHO CbC CbLUMTE CTaHAAPTM 3@ KauyecTso.

MpenopbKnUTe U NpeanasHUTE Mepku 3a besonacHaTta u edekTUBHa ynoTpeba Ha Upstaza, KouTo cneasa
[a ce cnassaT 0T MeANLMHCKUTE CneunanncTn 1 nauneHTUTe, ca BKJIIOYEHU CbLLO B KpaTKaTa
XapaKTepucTMKa Ha NpoayKTa U B IMCTOBKATA.

KakTo npu BCMYKM nekapcTBa, AaHHUTE BbB Bpb3Ka C ynotpebata Ha Upstaza HenpekbCcHaTO ce
npocnepasat. CbobuleHUTe HexXenaHn peakunm, CcBbp3aHn ¢ ynotpebaTta Ha Upstaza, BHuMaTenHo ce
oueHsABaT U ce npeanpuneMaTt BCUYKU HeO6XO,EI,I/IMI/I MEepKWU 3a 3allunTa Ha nNnauneHTuTe.

AonbnHutenHa mHdopmauma 3a Upstaza:

JdonbnHuTtenHa nHdopMauma 3a Upstaza MoxeTe Aa HaMepuTe Ha yebcaliTa Ha AreHumnaTa:
ema.europa.eu/medicines/human/EPAR/upstaza.
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