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EpWTAOEIG KAl ANAVTHOEIG

Anooupon TNG aiTnong yia xopnynon ad&iac KukAopopiag
oTo Kyndrisa (drisapersen)

211G 31 Maiou 2016 n €Taipeia BioMarin International Limited kolvonoinoe enionua otnv Enmimponn
dapudkwv yia Avepwnivn Xprion (CHMP) Tnv npdBeon Tng va anocUpel TNV aiTnar TG yia Xoprynon
adelag kukhogopiag yia To Kyndrisa, yia Tn 8gpansia Tng puikng duoTtpo@iag Tunou Duchenne.

Ti €ival To Kyndrisa;

To Kyndrisa €ival éva ¢papuako nou nepiexel Tn dpaacTikn oucia drisapersen. EnpokeiTo va diatebei uno
Hop®n eveaipou diaAupaTog unoddpiag Xopnynone.

Z€ NOIEG NEPINTWOEIG ENPOKEITO va XpnoidonoinBei To Kyndrisa;

To Kyndrisa enpokeiTo va xpnaoigonoindei yia Tn Bgpaneia Tng puikng duoTpogiag Tunou Duchenne og
aoBeveic nAikiag 5 eTwv kal dvw, ol onoiol €ival Ikavoi va Badicouv kal TwV onoimv N vOooc oPeIAETAl OE
OUYKEKPIPEVEG YEVETIKEG HETAANGEEIG (aVWPAAIEG) NOU UNOPOUV va avTIHETWMIOTOUV HE TNV «TEXVOAOYia
napdAeiyng Tou €Ewviou 51». H puikn duoTpoia Tunou Duchenne sival pyia coBapn YEVETIKN vOGOG Nou
ennpeddlel Kupiwg Ta ayodpia Kai diaylyvwoKeTal cuvnBwc npiv anod Tnv nAikia Twv 6 €Twv. MpokaAei
npoodeuTikn aduvaypia kal an®AEgla TNG HUIKNG AeIToupyiag, kal ouviBwg odnyei oTo Bavarto kaTtd Tnv

epnBeia N oTnv apxn Tng evnAikioong.

To Kyndrisa XxapakTnpioTnke «op@avo papuako» (pAapUako rnou XopnyeiTal og onavieg aoBEVEIEG) OTIG
27 deBpouapiou 2009, yia Tn Bepaneia puikng duoTpogiag Tunou Duchenne. MepiocOTEPEG NANPOPOPIESG
OXETIKA E TOV XAPAKTNPIOKO TWV 0ppavwv papuakwv diaTifevTal edw.

Moia sival n avapgevopevn dpaon Tou Kyndrisa;

H puikn duoTtpo®ia TUnou Duchenne npokaAeiTal and peTaAAd&eic oTo yovidio nou eival uneubuvo yia
TNV NpwTeivn duaTpoivn, ol onoieg odnyoUv oTNV Napaywyr KUn A&IToupyikng duoTpo®ivng. AuTO TO
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PAPUAKO AEITOUPYEI UE TNV «TEXVOAOYia NnapaAeiyng Tou eEwviou 51». AuTn n TexvoAoyia divel aTov

MNXaviouo Napaywyng NnpwTeivng TwV KUTTApwV Tn duvaTtoTnTad NAapdAEIWPnG OpICHEVWVY NEPIOXWV TOU
yovidiou duoTpo®ivng Kal EMITPENEl TNV NAPAYWYN HIKPOTEPNG AANG €V HEPEI AEITOUPYIKNG NPWTEIVNG
duaTpoivng.

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

To Kyndrisa diepeuvnBnke o€ TPEIC HEAETEG Nou dlevepynONKav o€ ouVoAIkd 290 agBeveic e PUikn
duoTpogia TUnou Duchenne. ZTiG HEAETEG uykpiBnkav ol emidpdacelg Tou Kyndrisa e ekeiveg evog
€lkovikoU @apudkou (gIkovikn Bepaneia), evw o KUpPIoG OEiKTNG HETPNONG TNG ANOTEAECHATIKOTNTAG NTAV
n aAAayn oTtnv anéoracn Tnv onoia pnopouoe va diavuaoel o acBevng os €€ AenTd YETA ano Bepaneia
diapkelag 24 n 48 Bdopadwv.

Z€ noio oTadio TnG aiioAoynong BpiokoTav n aitnon Tn oTIYHA TNG
anooupong;

H aitnon anocUpBbnke apou n CHMP eixe a&loAoynoel TNV Tekunpiwon nou unoBAnRBnKe anod Tnv €raipeia
Kal €iXe KATapTioel KATAAOYO €pWTHOEWV. AQOTOU N CHMP oAoKANpwaoe TNV a&ioAoynon Twv
anavTnoswyV TNG ETAIPEIAg OTOV TEAEUTAIO YUPO EPWTNOEWV, EKKPENOUCAV KON OPICHEVA ONUAVTIKA

{nThAuaTa.
Moia ATav n cuoTtaon TnG CHMP Tn oTiypn TG anoocupong;

Baoel Tng €€Taong Twv unoBANBEVTWY CTOIXEIWY Kal TNG andavtTnong TNG ETAIPEIAG OTOUG KATAAOyoug
epwTNOewV TNG CHMP Tn oTiyun Tng andéoupong, n CHMP eE€ppaaos KAnoleg avnouyieg kal d1aTuNwaoe
TNV NPOCWPIVN YVoUN 0TI To Kyndrisa dev 6a pnopoloe va €xel eykplBei yia Tn Bepansia TN YUIKNG
duaTpo@iag Tunou Duchenne.

H EniTponn €kpive OTI Ta O€dOHEVA NMOU NPOEKUWAV anod TIG KAIVIKEG HEAETEC OEV KATADEIKVUOUV EMAPK®G
KAnola €UepYETIKN €nidpaon Tou Kyndrisa: n kUpia HEAETN Oev KaTEDEIEE KAMOIO OPEAOG OE AOBEVEIG JE
auTnVv TNV Naenon, evw dUo AAAeC HEAETEG anéTuxav va katadeifouv kanola oTabepd UEPYETIKN
enidpaon. EninAéov, To Npo®iA aocpAdA€lag Tou GpApUAKoU dev KPiBNKE 1IKAVONoINTIKO, OUYKEKPIUEVA
AOYW TOU KIVOUVOU EUHUEVOUCW®V avTIdpAdewy OTO ONHEIO TNG Eveang (ONwg oidnua, GAgyHovn Kal
€€EAkwaon) nou Ba pnopouadav va €xouv apvnTikn enidpaocn oTnv noiotTnTa {wnc, Kabwg kal Adyw Tou
KIvdUvou BpopBoneviag (xapnAog apiOudc aigoneTaAinov aTo aipga) nou Ba pnopoUaoe va BECEl TOUG
aoBeveig gTov Kivduvo goBapwv aigoppayikwyv eninAoKwy. EnMAgov, n eniTponn au@IioBnTNOE TNV
npoTelvouevn HEBODO anooTEIPWONG ToU (pAPHAKOU.

QG €k TOUTOU, TN OTIYMN TNG andoupong, n CHMP diaTunwaoe Tn yvoun O0TI Ta oP&éAN Tou Kyndrisa dev
UnepTEPOUV TWV KIVOUVWV NMou cuvdEovTal e auTo.

Moiol ATav ol A0yol anéocupong TG AiTnoONG NoU NApEBECE N TaIpEia;

>TnV €MOTOAN TNG ME TNV onoia Koivonolei atov Opyaviouo Tnv andéoupaon TnG aitnong, n raipeia
avepepe OTI dev Ba pnopouoe va avTikpoUoel Toug npoBAnuaTiopoug Tng CHMP 6Ggov agopd Ta
anoTEAEOHATA TWV KAIVIKOV HEAETWV EVTOG TOU NpoBAenduevoU XpovikoU nAaiciou.

H enioToAn anooupong diaTtiBeTal dw.
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Molgg €ival o1 ENINTWOEIG ANO TV ANOCUPOT TNG AiTNONG OTOUG ACOEVEIG Nou
OUHHETEXOUV OE KAIVIKEG JOKIHEG | NPOYPAHHATA NAPNYOPNTIKNAG XPAONG;

H eTaipeia dnAwaoe OTI okONeUE va dlakOWel TNV avanTu&n Tou papudakou, woToco oxedialel va
OUVEPYAOTEi PE 1aTPOUC, aoBevVEIC KAl TOMIKEG PUBMIOTIKEG APXEG, WOTE VA EMITPENETAl OTOUG UMNO
Bepaneia acBeveic va £xouv NpdoBacn oTo evanopévov anobeua Tou Kyndrisa.

Edv ouppeTEXETE 0 KAIVIKN QOKIMN Kal XPeIaleoTe NEPICCOTEPEG NANPOPOPIEG OXETIKA UE TN Bepaneia
0ag, oUPBOUAEUBEITE ToV yIaTpO NOU 0ag Tn XOPNYE.
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	Τι είναι το Kyndrisa;
	Σε ποιες περιπτώσεις επρόκειτο να χρησιμοποιηθεί το Kyndrisa;
	Ποια είναι η αναμενόμενη δράση του Kyndrisa;
	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 της CHMP τη στιγμή της απόσυρσης;
	Ποιοι ήταν οι λόγοι απόσυρσης της αίτησης που παρέθεσε η εταιρεία;
	Ποιες είναι οι επιπτώσεις από την απόσυρση της αίτησης στους ασθενείς που συμμετέχουν σε κλινικές δοκιμές ή προγράμματα παρηγορητικής χρήσης;

