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Upstaza (eladocagene exuparvovec)
Avaokonnon Tou Upstaza kai aitioAoyiko €ykpiong otnv EE

Ti eival To Upstaza kal o€ NOIEG NEPINTWOEIG XpNOIHONOIgiTaAl;

To Upstaza sival @apuako yovidiakng Bepansiag nou XpnoIKonoIEiTal o eVAAIKEG Kal naidid nAikiag 18
HMNVWV KAl avw HE YEVETIKA enifeBalwpévn diayvwaon ooBapng avendapkeiag TnG anokapBo&uldong Twv
apwuaTikwv L-apivo§eéwv (AADC).

H avendapkeia AADC gival gia KANpovouIKr vOOOG Nou ennpedalel To VEUPIKO cUOTNHA Kal MPOKAAEI
CUMNT®MATA ONW¢ avanTuglakeg kabuaTepnoeig, aduvapo Puikd Tovo kal aduvapia eAEyxou TnG Kivnong
TWV AKpwv.

H avenapkeia AADC eival «ondvia» kal To Upstaza xapaktnpioTnke «op@avo @apuako» (@apuako nou
Xpnoigonolgital o onavieg nadnoeig) oTic 18 NoguBpiou 2016. MepITTOTEPEC NANPOPOPIEC YIa TOV
XAPAKTNPIOHO €vOC PpAPUAKOU WG opPavolU PNopEiTe va BpeiTe edw:
ema.europa.eu/medicines/human/orphan-designations/eu3161786.

To Upstaza cival €va €idog papudkou nponyuévng Bepansiag nou ovoudaleTal «papuako yovidiakng
Bepanciac». MpokeiTal yia €va €ido¢ Gpapuakou nou dpa PECW TNG XOPrynong yovidiwv GTOV opyaviouo.

To Upstaza nepiéxel eladocagene exuparvovec, Hia AsIToupyikn €kdoaon Tou yovidiou AADC evTdg evog
Tpononoinuevou 10U (adevo-oxeTI{OPEVOG IKOC popéac). O 160G Nou XpnoIYonoIgiTal o€ auTd TO PAPHUAKO
dev gival yvwaoTo 0TI NPoKaAEi vOoo oTov avBpwno.

NMwg xpnoiponoigital To Upstaza;

To Upstaza xopnysiTal yOvVo WE 1aTPIKR oUVTAYN KAl NPEMEl va XopnyeiTal o Xelpoupyeio uno avaiodnaoia
ano yiaTpo JE NEipa oTn XEIPOUPYIKN €NEPPBACN OTOV EYKEPAAO. XOPNYEITAl JE EYXUON OTOV EYKEPAAO.
MeTa Tnv €yxuaon, o aoBevic unoBAAAETal o€ Topoypagia eyke@aiou. O yiaTpdc Ba napakoAoubdei Tnv
avappwaon kal 8a eAéyxel yia Tuxov avemBUUNTEG eVEPYEIEG NouU NpokaAoUvTal and Tn XEIPOUPYIKN
enéupBaon kai Tn Bgpansia.

Ma nepIooOTEPEG NANPOPOPIEG OXETIKA UE TN XPron Tou Upstaza, oupBouleubeite To pUANO 0dNyIWV
XPrNonG f ENIKOIVWVHOTE HE TOV yIaTpd ) ToV (papuakonold oac.
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Nwg dpa 1o Upstaza;

H avendpkeia AADC npokaAeital ano JeTaAAAGEeIG aTo yovidio nou napdayel To eviuuo AADC. To éviupo
auTo €ival anapaiTnTo yia TNV napaywyn vronapivng, evoc veupodiaBfiBaaTr| nou gival onpavTikog yia
ToV €Aeyx0 TnG Kkivnong. O1 acBeveicg pe avenapkeia AADC dev 51aB€TOUV HIa AEITOUpYIKH €kdoon Tou
evlUMOU, YEYOVOG Nou odnyei o NoAU PIKpA napaywyn vTonapivng r o€ un napaywyn vronapivng oTov
gyképalo. To pAppako anoTeAEiTal ano €vav 10 Nou NEPIEXEl HIA AEITOUPYIKN €kdoon Tou yovidiou
AADC. 'OTav xopnyeital oTov acgBevr), avapeveral o1l o 10G 6a peTapepel To yovidio AADC oTa veupika
KUTTapa, eEMNITPENOVTAC TOUG va NapayouV To €v{UHo nou A&inel. AuTd e Tn O€Ipd TOU AVAUEVETAl va
EMITPEWPEI 0TA KUTTAPA va NAapdayouVv Tn vTonapivn nou XpeialovTtal yid va AEITOUPYROOUV OWaTd,
BeATIwvoOVTAG £€TCI Ta CUMNTWHATA TNG NABNONG.

Moia gival Ta oPéAn Tou Upstaza cUpNPwVa HE TIG HEAETEG;

Ta op£An Tou Upstaza katadeixOnkav oc TPEIG KUPIEC HEAETEG OTIG onoieg peTeixav 28 naidia nAikiag 1,5
£€wG 8,5 eTwVv Pe ooBapn avendapkeia AADC, eniBeBalwpévn Pe YEVETIKO €AeyXo. O Baaikdg deikTNng
HETPNONG TNG ANOTEAECHATIKOTNTAG NTAV O EAEYXOG TNG KivNONG Tou KEPAAIOU Kal n 1IkavoTnTa Twv
acBevwv va kabovTal Xwpic Bonbeia. O1 peréTeg kaTedei&av OTI nepinou 1o 70 % (14 and Toug 20) Twv
acBevwv ATav o B€on va eAéy&ouv TNV Kivnon Tou ke@aAioU Kal nepinou 1o 65 % (12 and Toucg 20)
TV acBevwv pnopouacav va kabioouv xwpic BorBeia dUo €Tn PETA Tn Bepancia. Ta dedopéva anod Tnv
enioTnuovikn BiBAloypagia kaTédei€av 0TI ol acBeveig pe coBapn avendapkeia AADC nou dev gixav AdaBel
Bepaneia dev ynopoloav va eNITUXOUV Td €V AOYw avanTtu&liakd opoonua.

Moilol kivduvol cuvdéovTal e To Upstaza;

H ouxvoTepn avemBUuNTn evépyeia Tou Upstaza (ev3ExeTal va eupavioTel 0 NEPICCOTEPOUC anod 1
oToug 10 aoBeveig) eival n duokivnaia (Un eAEyXOUEVEG KIVAOEIG).

Ma Tov NARPn KAaTaAoyo TV aveniBUPNTWV EVEPYEIMV KAl TWV NEPIOPICH®V MOU £XOUV avapepOEi U To
Upstaza, oupBouleuBeite To UAAO 0dnYIWV XPRHoNG.

MNa noioug Adyoug eykpidnke To Upstaza otnv EE;

Tpeig kUpleg NeAETEC kaTEDeIEav OTI To Upstaza sival anoTeAsopaTiko aTn BEATIWON TNG IKAVOTNTAG
€AEYXOU TNG Kivnong Tou KePaAioU Kai TnG 1IkavoTnTag va kabovTal os acBeveic ye avendapkeia AADC.
Aedopevou 6T n avendpkela AADC €ival pia noAU ondvia vooog, n HEAETN ATav Hikpr, aAAd Ta
d1aBeaipa BpaxunpoBeoua dedopéva kaTedel&av OTI To Upstaza Ba pnopolaoe va gival anoTeEAECUATIKO
oTNV €NITEUEN ONUAVTIKOV avanTu&lakwv opoonuwv o€ naidid. Mapd To yeyovog oTI Ta dedopéva
OXETIKA JE TNV ao@aAeia Tou Upstaza eival neplopiopeva, ol aveniBUUNTEG EVEPYEIEG MOU EXOUV
napatnpnBei péxpl onuepa BewpouvTal diaxelpioipyeg. O Eupwnaikog Opyaviouog Papuakwyv EKpIVe OTI
Ta o@eAn Tou Upstaza unegpTepoUv TwV KIVOUVWV MOU CUVIEOVTAI JE AUTO KAl €10NYyRONKE TNV €yKpion
TNG XProngG Tou v AOYw (pappdakou otnv EE, kal og evijhikeg Je avenapkeia AADC, dedopevng TNG
coBapdTNTAc TNG NABNONG Kal TNG EAAEIYNG UPICTAPEVWY BEPAnEIny.

To Upstaza sykpiBnke pe Tn d1adikacia TwV «eEAIPETIKWV MEPICTACEWV>», AUTO onpaivel OTI, EN€Idn N
€voelgn anavTaTal Tooo ondvia, dev KATESTN dUVATH N GUYKEVTPWAN OAOKANPWHEVWY MANPOPOPIRV YId
To ¢pdppako. O Eupwnaikog Opyaviopog dappakwy 8a enave&eTdlel kABe véo NAnpo@opiakd oToIXEIO
nou Ba €ival diab&oiPo Kal N napouoa avaokonnaon 6a evNUEPWVETAl avaAoywc.
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Moia oToixeia avapéveral va unoBAnOoulyv yia To Upstaza;

Agdopévou OTI To Upstaza eykpiBnke Pe Tn 01adIKACIA TWV «EEAIPETIKWV NEPICTACEWV>, N ETAIPEIA NOU
gynopeleTal To Upstaza 6a napdoxel npocBeTa dedopéva and TIG ev eEeAIEel peAETeC kal Ba dievepyn el
véa HEAETN yIa va Npoadiopiosl NEPAITEPW TN HAKPONPOBETUN ao@AAEIa KAl ANOTEAECUATIKOTNTA TOU
Upstaza.

Moia pérpa AapgpavovTrail yia Tnv ac@aAAn Kal anoTeAeoHaATikn XpRon
TouUpstaza;

H eTaipeia nou gunopeletal To Upstaza npénel va diac@aliosl 0TI Td VOOOKOWEIQ oTa onoia xopnyesital To
Upstaza d1aB8£Touv TNV KATAAANAN euneipoyvwpoolvn, ykataoTdoeic kal katapTion.

H eTaipeia npgnel va napexel eknaideUTIKO UAIKO OTOUG ENAYYEAUATIEG TOU TOPEA TNG UYEIAQg Kal 0TOUG
ao0Beveic OXeTIKA PE TN XEIPOUPYIKN ENEPPBaAcN Kal TIG NIBAVEG aveniBUUNTEG EVEPYEIEG.

H eTaipeia npenel eniong va napacxel NpoobeTa dedopeva NPoKeIPEVOU va kaTadei&el nepaitépw OTI To
Upstaza napaokeualeTal CUCTNUATIKG CUPQ®VA WE Ta idia npoTuna noldTnTac.

>TnV NepiAnWn TwV XapakTNPIOTIK®V TOU NPOoiOoVTOC KAl 0To GUAAO odnyI®mV Xprnong cupnepiAneénkav
eniong oguoTdaoeig Kal NANPOPOPIEG yia TIG KATAAANAEG NPoPUAAGEEIG Nou npenel va AauBdavovTal and Toug
ENAYYEAUATIEC TOU TOPEA TNG UYEIAG KAl TOUG a0BeVEiC yia TNV aocPaAr| Kal anoTEAECUATIKN XPron Tou
Upstaza.

'Onwg yia 6Aa Ta papuaka, Ta dedopéva yia Tn Xpnon Tou Upstaza TeAoUv uno ouvexn napakoAouonan.
O1 aveniBUPNTEG EVEPYEIEG NOU ava@EpovTal yia To Upstaza a&loAoyoUvTal NpooekTIKA Kal AauBavovTai
OAa Ta anapaiTnTa PETPA yia TNV NpooTacia TWV doBevwv.

Aoinég nAnpo@opieg yia To Upstaza

MNepioodTepeC NANpogopieg yia To Upstaza diaTtiBevral aTov diIkTUako Tono Tou Opyaviopou, oTn
dleliBuvon ema.europa.eu/medicines/human/EPAR/upstaza.
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