EUROPEAN MEDICINES AGENCY

SCIENCE MEDICINES HEALTH

21 SenTeuBpiou 2018
EMA/621972/2018
EMEA/H/C/004355

Anoppiyn TnNG aiTnong yia xopnynon adeiag kukAopopiag
oto Exondys (eTenAipoevn)
AnoTeAEOPA TNG enave&eTaong

>Ti¢ 31 Maiou 2018, n EmTponn ®apuakwy yia AvBpwnivn Xprion (CHMP) g€€dwae apvnTIKN yvVoun,
€10NyoUHEVN TNV anoppiyn TNG aiTnong Xopnynong adsiag KUKAOQOopIiag yia To papuUAKEUTIKO Npoidov
Exondys, To onoio npoopileTal yia Tn Bepansia Tng puikng duoTpoiag Duchenne. H €Taipia nou
unéBale aitnon yia xoprynon adeiag kukAogopiag, n AVI Biopharma International Ltd, ZiTnoe
enavegEraon TNG yvwpng tng CHMP tnv 1n Iouviou 2018.

A@oU €E£Taoes Toug AOYOUG TNG aiTnong autng, n CHMP enave&ETaoe TNV apxIkn yYVoun Kal eniepainos
TNV anoppiyn TnG aiTnong yia xopnynon adsiag kukAogopiag oTig 20 SenTeuPpiou 2018.

Ti €ival To Exondys;

To Exondys €ival @apuako nou nepiéxel Tn dpacTikr ouadia eTenAipogvn. EnpokeiTo va diaTtedei uno
Hop®n diaAUpaTog yia €yxuon (oTdydnv Xopnynon) o€ QAERa.

Z€ NOIEG NEPINTWOEIC ENPOKEITO va XpnoigonoinBei To Exondys;

To Exondys enpodkeito va xpnoiponoinBei yia Tn Bepaneia Tng puikng duoTpoiag Duchenne (DMD) os
aoBeveic nAIkiag avw TwV 4 €TV Ye JeTAAAagn (aAAayn) oTo yovidio DMD nou sniTpénel Tn Bgpaneia pe
"napakapyn Tou gEwviou 51". AuTd onpaivel 0TI To yovidio DMD Twv agBevwv pnopei va napdyel pia
AEITOUPYIKIN HOPPN TNG NpwTEeivng duaTpoivng, 0Tav €va TUNUa Tou yovidiou nou ovopdaleral eEwvio 51
dev xpnoiyonoleital.

To Exondys xapakTnpioTnke «oppavo eapuako» (pApuako To onoio Xopnyeital yia onavieg vooouc)
oTIc 3 AsekepBpiou 2008, yia Tn Bepaneia Tng DMD. MepioagdTepeC NANPOPOPIEC OXETIKA HE TOV
XAapakTNPIoHO TWV 0ppavwVv papuakwy diaTifsvTal edw.

Mwg dpa To Exondys;

O1 aoBeveig pe DMD dev napdyouv pia NpwTEivn Nou ovopaleTal duoTpoivn. To GApUAKO EMITPENE TNV
napdkapyn Tou eEwviou 51 kal, wg €k ToUTOU, €VIOXUEI TNV NAPAYWYN HIAG KOVTUTEPNG HOPPNG
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duaTtpo@ivng. O Tpdnog dpdong auThAS TNG KOVTUTEPNG NPWTEIVNG avapeveTal va sival napdpolog Je
auTov TNG KAvoVIKNG duaTpo®ivng, BondBwvTag Tov opyaviopd va avanAnpwaoel TNV EAAEIYN
duoTpo®ivng Kal, wg €k TOUTOU, va avakoupioTei and Ta cupntwpata Tng DMD.

Ti €idoug TeEKUNpPimon UNEBAAE N NAPACKEUAOTPIA ETAIPEIa NPoG oTAPIEN TNG
aiTnong Tng;

H eTaipeia napouciace Ta anoteAéouaTta dUo BACIK®V PEAETWV OTIG OMNOIEC PeTeixav 12 ayopia nAikiag 7
£€wG 13 eTwv pe DMD Ta onoia gu@avifav YeveTiKr HETAAAAEN DeKTIKN o€ napdkapyn Tou eEwviou 51.
ZTNV NpwTn HEAETN, To Exondys ouykpiBnke HE €IKOVIKO (PApUAKo (EIKOVIKN Bgpansia) yia Tig NpwTeg 24
€BOONADEG, HETA TO NEPAC TWV onoiwv 0Aol ol acbeveic eAaBav Bepaneia pe Exondys. O Baoikog d€ikTNG
METPNONG TNG ANOTEAECUATIKOTNTAG ATAV N dAAayn oTnv andoraon nou pnopoloav va diavugoouv ol
agBeveic oTo nAaiolo TNG 6AenTng dokipaoiag Badiong YeTd and 24 sBdoudadesc Bepaneiac.

>Tn deUTepN WEAETN, WIa €NEKTACN TNG NPWTNG, LETEIXaV o1 idlol aoBeveig, To oUVOAO TwV onoiwv EAaBe
Bepancia ye Exondys yia akopa 4 £Tn.

H eTaipeia ouvekpIve €niong Ta ANoTEAEONATA AUTWV TWV MEAETWV HE auTd and didpopa 10TopIKa
dedopeva.

MolEG ATAV Ol ONHAVTIKOTEPEG AVNOUXIEG Ol ONOIEC 03 yNOoav oTnVv anoppiyn
TNG aiTNONG Yia Xopnynon adsiag kukAogopiag ano tTnv CHMP;

H CHMP gE€ppaoe Tnv avnouyia oTi oTn Bacikn PHEAETN, OoTNV onoia PeTeixav povo 12 aoBeveig, dev
ouykpiBnke To Exondys e To €IkoVvIKO GAapuako népav Twv 24 gBdopadwyv, S1aoTnua Kata To onoio dev
unnp&e onuavTikn dlagopd PeTa&l Tou Exondys kal Tou €IkovikoU (papudkou oTnv 6AenTn doKipaaia
Badiong. O1 yEBODOI GUYKPIONG TWV ANOTEAEOUATWY TWV BACIK®OV HEAETWV HE TA I0TOPIKA Oedopéva dev
KpiBnkav IkavonoinTIKEG yia TNV KaTadel§n TNG anoTeEAECUATIKOTNTAG TOU (PAPUAKOU. H emiTponn €kpive
oTI anaiTolvTal NnpdabeTa dedopéva yia va katadeixBei 0TI N NOAU HIkpr) NogdTNTa KOVTUTEPNG
duaTpo@ivng Nou Napaxbnke w¢ anoTEAeopa TnG Bepaneiag pe Exondys eniQEpel HakpoxXpovio OPEAOC
yla Tov acBevn.

QG ek ToUTOU, N CHMP diaTUunwon Tn yvoun o1 n ox€on op&éAouc-KIvaUuvou Tou Exondys yia Tn
Bepancia TNg DMD dev pnopei va TeKUNPIwOEei kal eionynbnke TNV apvnon xoprynong adsiag
KukAo@opiac. H anoppiyn TnG aitnong and tTnv CHMP enmiBeBaimOnke JeTA TNV enavegsTaon.

Molgg €ival o1 ENINTWOEIG ANO TV ANOPPIYN TNG AITRONG OTOUG A0OEVEIG Nou
OUHHETEXOUV OE KAIVIKEG SOKIHEG;

H eTaipeia evnuépwaoe Tnv CHMP 0TI OV unApyXouv CUVENEIEC YIA TOUG ACOBEVEIC NOU CUPMETEXOUV €Ni
TOU NapovTog o€ KAIVIKEG SOKIUEG e To Exondys.

Edv ouppeTEXETE 0 KAIVIKN QOKIMN Kal XPeIaleoTe NEPICCOTEPEG NANPOPOPIEC OXETIKA UE TN Bepaneia
0ag, OUMBOUAEUBEITE TOV YIATPO NOU 0AC TN XOPNYEI.
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	Τι είναι το Exondys;
	Σε ποιες περιπτώσεις επρόκειτο να χρησιμοποιηθεί το Exondys;
	Πώς δρα το Exondys;
	Τι είδους τεκμηρίωση υπέβαλε η παρασκευάστρια εταιρεία προς στήριξη της αίτησής της;
	Ποιες ήταν οι σημαντικότερες ανησυχίες οι οποίες οδήγησαν στην απόρριψη της αίτησης για χορήγηση άδειας κυκλοφορίας από την CHMP;
	Ποιες είναι οι επιπτώσεις από την απόρριψη της αίτησης στους ασθενείς που συμμετέχουν σε κλινικές δοκιμές;

