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Anooupon TNG aiTnong yia xopnynon adsiac KukAopopiag
oto Lumevoq (lenadogene nolparvovec)

H Gensight Biologics SA aneoupe Tnv aiTnon Tng yia xopnynon adelag KukAogopiag oTo Lumevoq yia Tn
Bepaneia TG anwAeiag 6paong Adyw piag opBaApikng Ndbnong nou €ival yvwaTr wG KANPOVOUIKN
onTIKM veupondbeia Leber.

H eTaipeia aneéoupe Tnv aitnon oTig 20 AnpiAiou 2023.

Ti gival To Lumevoq Kal O€ NOIEG NEPINTOOEIG ENPOKEITO VA XPNOIHONoInoEi;

To Lumevoq avanTtuxbnke w¢ PpAapUako yia Tn Bgpancia TNS anwAelag 6pacng oe dobeveiG e
KANPOVOWIKI ONTIKN Veupondabela Leber, pia vooo nou ennpedalel To veUpPo OTO Niow HEPOG TOU
opBaApou.

MpoopiZdTav yia acBeveic NAIKiag 15 €TV KAl Avw PE OUYKEKPIYEVN METAAANAEN (aAAayn) o€ éva yovidio
nou €ival yvwoTd wg m.11778G>A.

To Lumevoq nepiéxel Tn dpaacTikn ouaia lenadogene nolparvovec kal eNpokeITo va diaTedel wg eVEDIHO
EVAI®PNKA Yia £yXuon Kai oToug dUo oPBaApouG.

To Lumevoq xapakTnpioTnke «oppavo ¢apuako» (pAapuako Nou XpNOILONOIEITAl 0€ ONAVIEG AOBEVEIEC)
oTI¢ 13 Maiou 2011 yia Tn Bgpanegia TNG KANPOVOUIKNG ONTIKAG Veuponabeiag Leber. MeplocoTEPEC
NANPOPOPIEG OXETIKA LE TOV XAPAKTNPIOHO TWV 0pPAvVAV GApHakwy diaTiBevTal oTov dIKTUAKO TOMO Tou
OpyaviopouU, otn dielBuvon: ema.europa.eu/medicines/human/orphan-designations/eu311860.

Nwg dpa To Lumevogq;

O1 aoBeveic pe KANPOVOUIKN ONTIKA VeupondaBeia Leber napouaialouv YeVETIKEG HETAAAGEEIC Nou
eNNpealouv Ta ouOTATIKA TWV VEUPIKWV KUTTAPWV MOU NApAayouVv EVEPYEIQ OTOUG 0POBAAPOUG. Qg
anoTEAECHA aUTWV TwV PETAAAGEEwY, Ta KUTTApa 8ev pnopolv va napayouv éva eviupo (npwTeivn)
nou eival yvwoTto wG NADH agudpoyovaon 4 (ND4).
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H 0paoTikn oucdia Tou Lumevogq, n lenadogene nolparvovec, anoTteAsital and €vav 16 Nou NePIEXEl TO
yovidio yia To ev Aoyw €vlupo. 'OTav To PpAapuako Xopnyeital e €veon aTtov opBaApo, o 10¢ avapéveTal
va METAPEPEl TO yovidio oTa KUTTapa, EMTPENOVTAC TNV NApaywyr Tou ev{Uuuou ND4.

O 160G nou XpnolponolgiTal aTo v AOYyw pAapuako (adevooxeTIZOMEVOG 10G) dev NpokaAei vooo aTov
avepwno.

Ti €idoug TeKUNpPimon uUNEBAAE n NAPACKEUAOCTPIA ETAIPEIa Npog oTNPIEN TNG
aiTnong TnG;

H napaokeudoTpia eTaipsia uneBaie Ta anoteAéopata dUo KUPIWV PHEAETWV OTIG OMNOIEG PETEIXAV 76
aoBEeVEIG e KANPOVOUIKN ONTIKNA VEUpondaBeia Leber nou npokaAegital anod tn HeTaAAa&n m.11778G>A.
>TOUC aoBeveic Nou PETEIXaV OTIC €V AOYW HEAETEG Xopnynobnke &veon pe Lumevoqg oTov évav opBaAuo,
€V oTOV AGAAO 0oBaAuO XopnynBnke €ikovikn €vean (Kata Tnv onoia n oUpiyya niEleTal oTov opOAAPo
aAAa dev npaypartonoigital €yxuon). Kai oTig 3U0 PEAETEG eEETATTNKE NOCO MOAU BEATIWONKE n 6pacn He
To Lumevoq o€ oUyKpIOn HE EIKOVIKN €veon UETA ano 48 eBOouadec.

S pia TPITN KUpIa PEAETN HETEIXaV aoBeveic anod TiG dU0 PEAETEG Kal EAEYXONKE n 6pacn Toug Tpia
XPOVIa PETA TIG EVEDEIG.

Mia TETapTn KUpIa YEAETN, OTNV onoia JeTeixav 98 aoBeveic pe KANPovouIKn onTIKr veupondabeia Leber
nou npokaAeital and Tn YeTdAAa&n m.11778G>A, cuvékpive Tn Bgpaneia kal Twv dUo oPOBAAU®Y HE
Lumevoq He Tn Bepaneia Tou evog opBaApoU pe Lumevoq Kal Tou dAAOU HE EIKOVIKO pApHako (EIKOVIKN
gvean).

2£ noio oTadio TnG agioAdynong BpIoKOTAV N aiTnon TN OTIYHA TNG
anocupong;

H aitnon anooUpBnke apou o Eupwnaikdg Opyaviopog dapudakwv gixe a&loAoynoel Ta OTOIXEId Nou
gixav unoBAnBei and Tnv €TaIpeia kal ixe KATAPTIOEI KATAAOYO EpWTNHOEWY. AQOTOU 0 Opyaviouog
OAOKANPWOE TNV a&loAdynon TWV AnavTioewy TNG ETAIPEIAG OTOV TEAEUTAIO YUPO EPWTNOEWY,
ekkpepoUaav akoun opiopeva nTANaTa.

Moia ATav n cuoTaon Tou OpyaviopoU Tn OTIYHR TG anOCUPONG;

Tn oTiydn Tng andoupong, o Opyaviouog eEEQPACE OPICUEVEG avnouxieg kal d1IaTUNWOE TNV NPOCWPIVN
yvoun 0TI To Lumevogq dev Ba pnopoUoe va €xel eykpiBei yia Tn Bepaneia TNG KANPOVOMIKNG ONTIKNAG
veupondabeiag Leber nou npokaAsital and Tn JETAAAAEN m.11778G>A.

Ta anoTeAéopaTa Twv PHEAETWV dev kaTedeIEav anuavTikn diapopd oTnv 6pacn HETAEU TwV oPOaAALWV
OTOUG 0MNoioug Xopnynoénke eveon Ye Lumevoq Kal EKEIVWV OTOUC OMoioug Xopnynenke €IKoVIKO
(Papuako (gIkovikn €veon). EmnA£ov, ol HEAETEC Oev NaApeEiXav enapkr oToixeia nou va anodeikvUouyv OTI
n xopnynon Lumevoq kal aTtoug U0 opBaApolc Ba NTav eNw@EARG yia ToUuG aoOeVEIG.

O Opyaviouog ixe enionG OpICHEVEG EPWTNOEIG OXETIKA HE TIC EPYACTNPIAKEC HEAETEG Nou dIEENxOnoav
yla To ®Apuako, KaBwg Kal OXETIKA PE TN 81adIKacia NApacKeUnG Kal TIG EYKATAOTACEIG NApaywyng Kal
DOKIUNG TOU EPNOPIKOU MPOIOVTOG. Q¢ €k TOUTOU, TN OTIYHA TNG anooupong, o Opyaviopog d1atunwaoe Th
YVOUN OTI Ta o&AN Tou Lumevoq dev unepTepoUV TwV KIVOUVWV NMou cuvdEovTal e auTo.
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Mool ATav o1 Adyol andéoupaong TnG aiTnong Nou Nap£Oeoe n eTaipeia;

TNV €MOTOAN TNG KME TNV onoia Koivonolei oTov Opyaviopd Tnv anoéoupaon Tng aitnong, n raipeia
dNAwoe OTI N andoupaon TnG BacileTal oTIG eKTIUAOEIC TNS EniTponng Mponypévwv Ospansiwv (EMNO) Tou
EMA OXeTIKA HE Ta 0PEAN TOU PAPHUAKOU.

Ennpeadel n anooupon TNG aiTnoNG TOUG ACOEVEIG NOU CUHHETEXOUV OE
KAIVIKEG SOKIHEG | NPOYPAHHATA NAPNYOPNTIKAG XPAONG;

H eTaipeia evnuépwaoe Tov Opyaviguod OTI dev UNAPXOUV CUVENEIEG YIA TOUG agBeveic nou €xouv ndn
unoBAnBei oe Bepaneia KAl CUPPETEXOUV €Mi TOU NapOVToG O KAIVIKEG OOKIUEG 1| O€ MpoypapuaTa

napnyopnTIKAG XPAONG.

H eTaipeia okonelel va cuvexioel Ta npoypauparta €ykaipng npdoBacng otav To gapuako Ba eival
O1aBEaIPO YIa KAIVIKRA Xpron.

Edv QUUUETEXETE O€ KAIVIK SOKIUM 1) NpoypaupaTa napnyopnTIKNAG XPRONG Kal XPEeIaleaTe NEPICOOTEPEG
NANPOQOPIEG OXETIKA WE TN Bepaneia oag, cUNBOUAEUBEITE Tov yIaTPO MOU 0ag Tn XOpnyei.
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https://www.ema.europa.eu/documents/withdrawal-letter/withdrawal-letter-lumevoq_en.pdf

	Τι είναι το Lumevoq και σε ποιες περιπτώσεις επρόκειτο να χρησιμοποιηθεί;
	Πώς δρα το Lumevoq;
	Τι είδους τεκμηρίωση υπέβαλε η παρασκευάστρια εταιρεία προς στήριξη της αίτησής της;
	Σε ποιο στάδιο της αξιολόγησης βρισκόταν η αίτηση τη στιγμή της απόσυρσης;
	Ποια ήταν η σύσταση του Οργανισμού τη στιγμή της απόσυρσης;
	Ποιοι ήταν οι λόγοι απόσυρσης της αίτησης που παρέθεσε η εταιρεία;
	Επηρεάζει η απόσυρση της αίτησης τους ασθενείς που συμμετέχουν σε κλινικές δοκιμές ή προγράμματα παρηγορητικής χρήσης;

