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Anocupaon TNG aiTnong yia xopnynon adsiac KukAogopiag
oto Puldysa (16eBevovn)

H Santhera Pharmaceuticals (Feppavia) GmbH anéoupe Tnv aiTnon Tng yia xopnynon adeiag
KukAo@opiag oTo Puldysa yia Tn Bgpaneia Tng puikng duaTpo@iag Tunou Duschenne.

H eTaipeia anéoupe Tnv aitnon oTig 28 OkTwRpiou 2020.

Ti €ival To Puldysa kal o€ NOIEG NEPINTWOEIG ENPOKEITO VA XPNOIHONOINOEi;

To Puldysa avantux6nke w¢ @apuako yia Tn Bepansia Tng emdeivwaong TNG avanvong os acOeveic e
HUikn duoTpogia TUnou Duchenne ol onoiol dev AapBAvouv KOPTIKOOTEPOEID.

To papuako nepiéxel Tn OpACTIKN ouadia I3eBEVOVN Kal ENPOKEITO va dIaTedEl o€ HOPPN ENIKAAUPHEVWV
HE AenTO UPEVIO dioKiwV yia Afwn and Tou oTOPATo .

To Puldysa avantuxBnke wg «uBpidiko Gpappako». AuTd onuaivel 0TI To Puldysa oxedlaoTnKe £TOI WOTE
va €ival NapeP@EePEG PE Eva «PAPPAKO ava@opdac» To ornoio NepIEel TNV idia dpacTIKn ouadia Kal givai
nodn eykekpipgevo otnv Eupwnaikn 'Evwon. To papuako avagopdg sival To Mnesis, To onoio €xel Aapel
adeia kukhogopiag ornv ITaAia yia Tn Bepaneia Tou yAaukwpaTog.

To Puldysa xapakTnpioTnke «oppavo papuako» (pApHaAKo Nou XopnyeiTal e onavieg acgheveleg) oTig 20
MapTiou 2007, yia Tn Bgpaneia Tng YUikng duaTpoiag Tunou Duchenne. MepigaoTEPEC NANPOPOPIEG
OXETIKA JE TOV XAPAKTNPIOHO TWV 0pPaveVv Gpapuakwy diaTievtal edw.

Mwg dpa 1o Puldysa;

H dpaoTikn ouadia Tou Puldysa, n 10gBevovn, €ival avTIoEEIdWTIKO TO oMoio eNevepyei aoTa PiToxovdpla
(OOMEC OTO E0WTEPIKO TWV KUTTAPWV Ol OMOIEG NAPAYOUV TNV AnaiToUPEVN EVEPYEIA Yia TN AsIToupyia
TWV KUTTApwV). Z€ aoBeveig pe puikn duoTpoia Tunou Duchenne, Ta pIToxovdpia dev AeiToupyouv
Kavovikd kal napayouv ToEIKEG HOPPECG 0EUYOVOU MoU KaTaoTPEPOUV TA PUIKA KUTTApd. H 13eBevovn
BewpeiTal OTI BEATIOVEI TNV NAPAYWYH EVEPYEIAC, ANOKABIOTWVTAG TN AEITOUPYid TwV PITOXovOpiwv. Q¢
€k ToUTOU, anoTPENETAl N KATACGTPOPH TWV KUTTAPWV Kdl N anWAEIa PHUIKNAG AeIToupyiag, HETAEU aAAwv,
N anwA&ia TNG AEIToUpyYiag TwV avanveuoTIKOV HUDV.
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H 10eBevovn €xel AaBel eniong adeia kukAogopiag otnv EE yia Tn Bgpaneia yvwoiakwv Kal
OUMNEPIPOPIOTIKAOV EANEINPATWY, TNG aTagiag Tou Friedreich kal TNG KANPOVOMIKNG ONTIKNAG
veupondbeiacg Leber.

Ti1 €idoug TEKpuNPIimoN UNEBAAE N NAPACKEUAOTPIA ETAIPEIA NPOG oTAPIEN TNG
aiTnong Tng;

H eTaipeia napouciace Ta anoTeAéopaTa ano TPEIG KUPIEG HEAETEC OTIC OMOIEC OUNUETEIXAV aoBeveic e
MUikn duoTpogia Tunou Duchenne nou dev AduBavav Bepansgia Y KOPTIKOOTEPOEIDN. Z€ dUO PEAETEG TO
Puldysa ouykpiBnke e €IKOVIKO (PAPUAKO (EIKOVIKN Bepansia) kal n anoTeAeoPaTIKOTNTA PETPRONKE HE
Baon Tn BeATiwon TNG AsiToupyiag Twv NVEUPOVWY 1 TNV aAAayn otnv PEF (UEyioTn por eknNvongc,
O&iKTNG avanveuoTIKNAG AsIToupyiag) HETA anod éva £To¢ Bepansiag. =Tnv TpiTn MEAETN o1 aobeveic nou
€\aBav Puldysa TeAoloav uno napakoAouBnaon yia JeyaAUTEPO XPOVIKO 31A0TNHA NPOKEIUEVOU vVa
dlamoTwOel €av ol eNidpAceIg aTnV avanvon diatnpnénkav.

2& noio oTadio TG aSioAdynong BpiokOTaAv N aiTtnon Tn oTiyHn Tng
anooupong;

H aitnon anocUpBnke apou o Eupwnaikog Opyavioudc dapudkwy gixe AdN a&loAoynaoel TIC NANPOPOPIEC
nou UNEBAAE N €Taipeia Kal gixe KATAPTIOEl KATAAOYO EpWTHOEWV Yid auTnv. ApoTou o Opyaviopog
oAokANpwaoe TNV a&loAdynon TwV anavTioewy TNG ETAIPEIAG OTOV TEAEUTAIO YUPO EPWTHOEWY,
€KKpePOUTav akoun opiouéva nTiuara.

Moia ATav n cuoTaon Tou OpyavioHoU T OTIYHA TNG anécupong;

Baosl Tng enavegETaong Twv UNoBANBEVTWY OTOIXEIWV KAl TG anNAvTnong TNG £TAIPEIAG OTIC EPWTHOEIG
Tou OpyaviouoU Tn OTIYMR TNG anooupang, o Opyaviopog eEE@pace 0pIoHEVEG avnouyieg kal d1aTUNwaoe
TNV NpoowpIvh yvwun oTI To Puldysa dev Ba pnopoucoe va €xel eykpiBei yia Tn Bgpansia Tng emdeivwong
TNG avanveuoTIKNG AsiIToupyiag og aoBeveic Pe PUikr duoTpogia Tunou Duchenne ol onoiol dev
AauBAvouv KOPTIKOGTEPOEIDN.

O Opyaviouog EKPIVE OTI 01 EUEPYETIKEG EMOPACTEIC OTN AEITOUPYiad TWV NVEUPOVWV napouadialav
avakoAouBiec o€ OAEG TIG MEAETEC Kal dev NTAV 0APEC €av pnopolaav va diatnpndouv yia JeydAlo
XPOVIKO didaaTnua.

QG €k TOUTOU, TN OTIYHN TNG andéoupaong, o Opyaviouog dIaTuUNWaE Tn Yv@un 0TI Ta o@EAN Tou Puldysa
dev unepTEPOUV TWV KIVOUVWY Mou ouvd£ovTadl JE AuTO.

Moiol ATav ol A0yol anéocupong TNG AiTNONG NOU NAPEBECE N TAIPEia;

>Tnv €nNIgTOAN WE TNV onoia Kolvonolei otov Opyaviouo TNV andocupan Tng aitnong, n eTaipeia dnAwaoe
OTI anooupel TNV aitnon dIOTI hia v €EENIEel KUpIa JEAETN, N onoia avauevoTav va napacyel
nepioooTepa dedopéva yia Tn Xprion Tou Puldysa oTtn puikr duoTpo@ia Tunou Duchenne, TepuaTioTnke
Aoyw aduvapiag eniTeu&ng TwvV oTOXWV TNC.
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Ennpeadel n anooupon TNG AdiTNONG TOUG ACOEVEIG NOU CUHHETEXOUV OE
KAIVIKEG OOKIHEG | NPOYPAHNHATA NAPNYOPNTIKAG XPAONG;

H eTaipeia evnuépwaoe Tov Opyaviopd ot diakdnTovTal OAEG Ol KAIVIKEG SOKIUEG KAl Ta Npoypappara
napnyopnTIKNG XPHong yia Tn Xpnon Tou Puldysa otn puikn duoTpogia Tunou Duchenne. O1 yiaTpoi nou
JIEVEPYOUV TIG KAIVIKEG OOKIUEG Ba €MIKOIVWVRAOOUV E TOUG ACBEVEIC NPOKEIPHEVOU VA 0pyAVOOOUV
TEAIKEG EMIOKEWEIG NApakoAoubnong.

EQv OUMMETEXETE 0 KAIVIKN OOKIUA N NpOypaApua napnyopnTIKNG XPHoNG Kal XPpelaleoTe NEPICGOTEPEG
nAnpogopieg, cUPBOUAEUBEITE TOV yIaTpd Nou oag napakoAouBei aTo nAaigio TnG SOKIUAG.
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	Τι είναι το Puldysa και σε ποιες περιπτώσεις επρόκειτο να χρησιμοποιηθεί;
	Πώς δρα το Puldysa;
	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;

