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Anoppiyn TNG aiTnong yia xopnynon adsiag KukAogopiag
via To Elevidys (deAavdioTpoyevn po&enapBoBekn)

O Eupwnaikdg Opyaviopog dapudakwy €1l0nynnke TNV anoppiyn Tng aitnong yia xopnynon adsiag
KukAogopiac yia To Elevidys, éva gpapuako nou npoopileTal yia Tn Bgpaneia Tng PUikng duoTpoiag
Duchenne.

O Opyaviouog eE€3waoe TN yvwun Tou oTIG 24 TouAiou 2025. H eTalpeia nou unéBaAe aitnon yia
xopnynon adeiag kukAo@opiag, n Roche Registration GmbH, pnopei va ntnosl enave€€racn TNG yVWHNG
evTdC 15 nuepwv ano Tnv napaAapn Tng yvwune.

Ti eival 1o Elevidys kdl 0€ NOIEG NEPINTWOEIG ENPOKEITO VA XPNOIHONoINOEi;

To Elevidys avanTtUxbnke wg papuako yia Tn Bgpaneia TnG hUiknG duaTpogiac Duchenne, piag YEVETIKAG
vOOOU nou npokaAei au€avopevn aduvapia kal atpogia (e€acbevnon) Twv Huwyv. EnpdkelTo va
xpnoigonoinBei g naidid nAikiag 3 €w¢ 7 ETwV Nou Pnopouv va Badifouv.

To Elevidys nepiéxel Tn dpacTikr ouadia deAavdloTpoyEvn HogenapBoBékn kal eNpoOKeITo va Xopnynoei pe
epanag evoo@AERIa gyxuon (oTaydnv xopnynon).

To Elevidys xapakTtnpioTnke «oppavo ¢papuako» (pAapPako Nou XpnoIYonoIsiTal 0g onavieg nadnoeig)
oTIc 28 deBpouapiou 2020 yia Tn Bepaneia TNG WUiKNG duoTpogiag Duchenne. MNepliooOTEPEG
NANPOPOPIEG OXETIKA LE TOV XAPAKTNPIOHO EVOG (PAPUAKOU WG oppavou diatiBevTal gTov SIKTUAKO TOMO
Tou OpyaviouoU, oTn dietBuvon ema.europa.eu/en/medicines/human/orphan-designations/eu-3-20-
2250.

Nwg dpa 10 Elevidys;

O1 aoBeveic pe puikn duaTpogia Duchenne napoucialouv EAAEIYN QUGIOAOYIKNG dUCTPOYIVNG, HIAG
NPWTEIVNG N onoia UNAapxel KUpiwg oToug oKeAETIKOUC HUG (HUEG Nou XpnaldonoloUuvTal yia TNV Kivnon)
Kal oTa Puika kUTTapa TngG kapdidag. Eneidn n npwTeivn autn ocUPBAAAEl €niong oTnV NpooTacia Twv
HUWV and TpaupdaTiohoUg KaTa Tn clonaon Kdl XaAdpwon TwV JU®V, OTOUG aoBeVEiC Mou nNagyxouv ano
TN VOO0 auTn ol JUeg kaBioTavTtal oTadiaka acBevEéoTePO! Kal TEAIKA oTapaToUV va AEIToupyouv.

H dpaoTikn oucia Tou Elevidys, n dsAavdioTpoyévn Ho&enapBoBékn, NapackeudaleTal ano 10 Nou NePIEXEI
YEVETIKO UAIKO YIa TNV Napaywyn KoAoBwHEVNG (MIKPOTEPNG) dUoTpoivng. To pApHako oxedIAoTNKE
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yla va €10ayayel To YEVETIKO UAIKO OTOUG OKEAETIKOUG HUG Kal oTnv kapdid. H epanag €yxuon
oxedIAoTNKE e okono va doBei n duvatoTnTa oTov acBevn va Napayel yia HIKpOTEPN HopPn
duaTpo®ivng Kal, w¢ ek ToUToU, va eniBpaduvel TNV €EENIEN TNG vVOTOU.

Ti €idoug TekKUNpimon uNEBAAE n NAPACKEUAOTPIA ETAIPEIa Npog oTNPIEN TNG
aiTnong TngG;

H eTaipeia napouciace dedopéva anod pia Baaoikn HEAETN oTnv onoia peTeixav 125 naidid nAikiag 4 €wg
7 eTwV Pe PUikn duaTpo@ia Duchenne, Ta onoia ynopouoav va Badifouv. OI aocBeveic EAaBav pia
€yxuon eite Elevidys €iTe eikovikoU papudakou (eikovikn Bepaneia). O Bagikog deikTng HETPNONG TNG
anoTeAEOUATIKOTNTAG NTAV N €NidpaAcn oTnV IKAvoTNTa Kivnong os didoTnua 12 unvv, n onoia
a&loAoynenke WYe TN Xpnon Tunonoinuévng kKAigakag nou ovopddetal North Star Ambulatory Assessment
(NSAA). H kAipaka kupaiveral ano 1o 0 £€wg To 34, Je TIC uwnAOTEPEC BaBpoAoyieg va unodeikvuouv
KaAUTepn 1kavoTNTa Kivnong.

Mool ATav o1 Bacikoi Adyol andppiyng TG aiTnong yia xopnynon adsiag
KUkAoQopiag;

H peAéTn dev kaTagepe va katadei&el ot To Elevidys ennpéaoce Tig IkavoOTNTEG Kivnong YHETA ano

12 pfvec. MNapaTtnpnénkav BeATIOOEIG oTIG BaBuoAoyieg NSAA Tooo oTouc agBeveic nou €Aapav Elevidys
000 Kal 0TouG aoBeveig nou ehapav €Ikoviko @dappako. H diapopd oTn HeTaBoOAN Twv BadpoAoyiwv
NSAA peTa&l Twv dUo ouadwv ATav 0,65 os kAipaka 34 Baduwv kal dev ATAv OTATIOTIKA ONUAVTIKH,
npayua nou onuaivel OTI ynopei n HeTABoAn auTn va eival Tuxaia. EninA€ov, av kal noAAoi aoBeveic nou
¢éAaBav Bepaneia pe Elevidys anodeixbnke 0TI napriyayav PikpoTepn Hop®r TnG duoTpo®ivng, Ta eningda
duaTpo®ivng dev fTav duvaTto va ouvdeBouv e TN BEATIOON TWV IKAVOTATWV Kivnong.

H eTaipeia napouciaoce eniong dedopeva yia pia unoopdda achevwv nNou PpaivotTav va avranokpivovTal
kaAUTepa oTo Elevidys. QoTd00, akoun kal oTnv opdada auTr, dev anodeixBnke n anoTEAEOUATIKOTATA
Tng Bepansiag.

H eTaipeia €ixe unoBAaAel aitnon yia xopriynon adsiag KukAogopiag uno opoug. O Opyaviopog,
dedopEvou OTI dIaTUNWOE TN YV@UN OTI Ta oP&AN Tou Elevidys dev €xouv katadeixBei, eionyndnke Tnv
anoppiyn TNE aiTnong yia xoprynon adesiag KukAogopiag und opouc.

Ennpeadel n andppiyn TnG aiTnoOnG ToOUuG ACOEVEIG NOU CUHHETEXOUV OE
KAIVIKEG OOKIHEG;

H eTaipgia nAnpo@dpnos Tov Opyaviouo OTI OV UNAPXOUV EMNINTWOEIC YId TOUG aoBeveic nou
OUMMETEXOUV OTIG KAIVIKEG OOKIUEG. ENi TOU NapovTog, OAEG o1 KAIVIKEG DOKIUEG e To Elevidys
diakdnTovTal Nnpoowpivd. Kavévag acBeving dev unoBalAeral o Bepaneia pe Elevidys. O1 agBeveig nou
€XoUV AaBel aTo napeABov Bepaneia pe Elevidys oTo nAaioio KAIVIKAG dokIung eEakoAouBolv va
napakoAouBouvTal.

EAV OUPUETEXETE O€ KAIVIKNA DOKIMM Kal XPEIAleOTe NEPICCOTEPEG NANPOPOPIEC OXETIKA HE TN Bepanceia
0ag, oUPBoUAeUBEiTE ToV yIaTpd Nou oag NnapakoAouBei oTo NAaiolo TNG dOKIUAG.
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	Τι είναι το Elevidys και σε ποιες περιπτώσεις επρόκειτο να χρησιμοποιηθεί;
	Πώς δρα το Elevidys;
	Τι είδους τεκμηρίωση υπέβαλε η παρασκευάστρια εταιρεία προς στήριξη της αίτησής της;
	Ποιοι ήταν οι βασικοί λόγοι απόρριψης της αίτησης για χορήγηση άδειας κυκλοφορίας;
	Επηρεάζει η απόρριψη της αίτησης τους ασθενείς που συμμετέχουν σε κλινικές δοκιμές;

