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Anooupon TNG aiTnong yia xopnynon adsiac KukAopopiag
oTto Fanskya (mozafancogene autotemcel)

H Rocket Pharmaceuticals B.V. anéoupe Tnv aitnon Tng yia xopriynon adeiac KUKAopopiag yid To
Fanskya yia Tn 8gpaneia Tng avaiyiag Fanconi TUnou A, piag KANPOVOMIKNG Nddnang nou ennpealel Tov
MUEAO TWV 0OTWYV, TOV ONoyy®dn I0TO EVTOG TWV HMEYAAWV 00TV OMOU napdyovTtal Ta dijoo@aipia.

H eTaipeia aneéoupe Tnv aitnon oTig 11 AuyouoTou 2025.

Ti eival To Fanskya kal 0€ NOIEG NEPINTOOEIG ENPOKEITO VA XPNOIHONOINOEi;

To Fanskya avanTtUxbnke wg papuako yia xpnon o naidida nAikiac 1 €¢wc 18 eTwv yia Tn Bepaneia Tng
avaipiag Fanconi Tunou A.

>Tnv avaigia Fanconi TUnou A, 0 HUEAOG TWV 00TWV XAVel 0TAdIAKA TNV IKAVOTNTA TOU va Napayel
ApPKETA UYIN aigoopaipid, YEYOVOC Nou odnyYei o€ algaToOAOYIKEG dIATAPAXEG, ONWG avaipdia (xapunAd
enineda epuBpwv algooPaipionv) kar auEnuévo kivouvo AolpwEewv Kal aipoppayiag. Ta aropa nou
naoyouv and Tnv ndénon diaTpEXouVv €niong uwnAdTEPO Kivduvo avanTugng opIoCHEVWY TUNWV
Kapkivou, onwg n Asuxaipia (Kapkivog TwV AEUK®OV dIgoo@alpiwV) Kdl eVOEXETAI VA AVTIMETWMNIOOUV
npoBARuaTta nou ennpealouv 6pyava onwg ol veppoi kai n kapdid. Ynapxouv diagopol unoTtunol
avaipiag Fanconi. O TUNog A €ival o ouvnB£0aTEPOG KAl NpokaAsital and YeTaAAd&eic (aAhayég) oTo
yovidio FANCA.

To Fanskya nepiéxel Tn dpacTikn oucia mozafancogene autotemcel kal eNpoOKeITo va xopnynoei pe
epanag eyxuon (evoTdAa&n) os pAERa.

To Fanskya xapakTnpioTnke «op@pavo ¢pappako» (pAapuako Nou Xopnyeital o€ ondavieg acBEVEIEC) OTIC
17 AekepBpiou 2010 yia Tn Bgpaneia TnG avaigiag Fanconi TUnou A. MepioodTEPEC NANPOPOPIEG OXETIKA
ME TOV XapakTNPIoHO TwV 0pPavev Gpapuakwy diaTiBsvTal oTov dIKTUaKO Tono Tou Opyaviopou, oTn
dielBuvon: ema.europa.eu/medicines/human/orphan-designations/eu-3-10-822.
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Nwg dpa 1o Fanskya;

H avaigia Fanconi TUnou A npokaAeital and PeTAAAA&eIC oTo yovidio FANCA, To onoio napéxel odnyieg
yla TNV napaywyn piag npwTeivng n onoia cupBAaiAel otnv anokataoracn Tou DNA nou £x&l UNOOTEi
BAABn, 1diwg og kUTTApa nou diaipouvTal cuxvd, ONw¢ o€ KUTTAPA OTOV HUEAO TWV 0OTWV.

H dpaoTikn oucia Tou Fanskya, n mozafancogene autotemcel, eNpOKEITO va NAPACKEUACTEI PE TN XPron
TWV AIJONoINTIKWV BAACTOKUTTAPWY Tou idlou Tou acBevolc (kUTTapa nou pnopoUv va avantuxBolv og
d1a@OopPETIKOUC TUMOUG aIdoo@alpiwv). STn OUVEXEIA, auTa Ba TpononoloUvTav OE £va EpyacTnplo UE TN
Xpron €vog 1oU. O 160G TpononoIgiTal WOTE va PNV Jnopei va eEanAwBei oTov opyavioud, aAAa pnopei va
HeTadwael €va uylEg avTiypago Tou yovidiou FANCA oTa aigonoinTikd BAaoTokUTTapa, ENITPENOVTAG
Toug va smdiopbwoouv To DNA nou é€xel unooTei BAABN. Ta Tpononoinuéva aigonoinTika BAacTokUTTapa
ENPOKEITO va xopnynBbouUv €Kk VEOU OTOV aoBevr NECW €yXUONG KAl avapevoTav va PHeTABoUvV OTOV PHUEAD
TWV 00TV KAl va NapagkeuaoouVv Uyin aigoogaipia.

Ti €idoug TeKUNpPimon UNEBAAE n NAPACKEUAOCTPIA ETAIPEIa Npog oTNPIEN TNG
aiTnong Tng;

H eTaipeia napouciace dedopéva and 3 PHEAETEG OTIC onoieg peTeixav 14 naidid nAikiag 1 €wg 7 ETOV HE
avaipia Fanconi Tunou A. O1 peAéTeg dev ouvékpivav To Fanskya pe GANO papuako r €IKoVIKO GpAapuako
(eikovikn Bepaneia). O Baoikog dEIKTNG METPNONG TNG ANOTEAECHATIKOTNTAG NeEPIAAUBave Tpia
OlapOpPETIKA anNoTEAEONATA: TNV ANOKATACTACN TNC UYIoUG Napaywyng digoo@alpiov oToV HUEAO TwV
00TWV, TN d10pBWON TWV YEVETIKOV AVWHAAI®V 0Ta KUKAOQOpoUVTa aigoo®aipia kal TNV eniTeuén
(PUOIOAOYIK®V EMMNEdWV JIAPOPETIKMV AIJoo@alpiwv JETA TN Xopnynon Tou Fanskya.

2£ noio oTadio TnG a§ioAdynong BpIoKOTAvV N aitnon Tn oTIYHA TNG
anoocupong;

H aitnon anooUpBnke apou o Eupwnaikdg Opyaviopog dapudkwv gixe a&loAoynoel Ta OTOIXEId NMou
gixav unoBAnBei and Tnv sTaipeia kai ixe KATapTiosl KATAAOYo pwTHOEWV. Katd Tn oTiyun Tng
anooupaong TNG aiTnong, N eTaipeia dev €ixe AKOWN ANAVTHOEl OTOV TEAEUTAIO YUPO EPWTNHOEWV.

Moia ATav n cuoTaon Tou OpyaviopoU Tn OTIYHRA TG anOCUPONG;

Baoel TnNG €E£Taong Twv UNoPBANBEVTWY CGTOIXEIWV TN OTIYMA TNG anooupang, o Opyaviopog eE€ppace
OPIOUEVEG AvNOUXIEC Kal dIaTUNWOE TNV NPOCWPIVH YVWUN 0TI To Fanskya dsv Ba pnopoloe va £xel
€YKpIBei yia Tn Bepaneia Tng avaipiag Fanconi TUnou A.

O Opyaviouog EEEQPACE avnOoUXIEG OXETIKA HE TNV niBavr ao@aAgia Tou pappdakou, Kabwg Ta
anoTeAéopaTta nou deixvouv ndaoa avTiypaga Tou yovidiou FANCA sioépyovTal oTa BAaoTokUTTapa sival
d1aB€aiya podvo pera Tn Bepancia. AuTo €ival onuavTiko dI0TI N elI0aywyr YeyaAou apiBuol yovidiakmV
avTiypd@wv ota BAacTokUTTApa PMNOPEl va eNNPEACEl TOV TPOMO AsIToupyiag Toug. Kabwg o mBavog
Kivduvoc HETABOANAC TNG PUOIOAOYIKNG AEITOUPYIAC TWV KUTTAPWY and To yovidio dev unopouaoe va
a&iohoynBei NARpwC Npiv anod Tn xoprnynon Tou gapudkou otov acBevr), o Opyaviouog {NTnoe Jia
oAOKANpwHEVN agloAdynon Kivouvou.

MoAovoTI n eTaipeia dieviipynoe diapopeg dOKIPEG yia TNV agloAdynan Tng noldoTnTag Tou Fanskya npiv
ano Tn xopnynor Tou os acBeveic, o Opyaviouog eEEQPPATE avnOUXIEC OXETIKA HE TO KATA NOCOV Ta
d1aBéoipa dedopéva NTav enapkn yia va snifeBaiwBei OTI ol dOKIYEG NpoEBAEnav agloniota TNV acPaAeia
Kdl TNV anoTeAeoPaTikOTNTa Tou pappakou. 'Eva and Ta Bacika PETpa Nou XpnaoiyonolouvTal yia Tov
€Aeyx0o TNG NoldTNTAg Twv BAACTOKUTTAPWYV Eival TO NOCOOTO TWV KUTTAPWY MOU PEPOUV £vav OeikTn
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nou ovopdletal CD34. QoToco, o Opyaviouog eEEppace avnouXieg OXETIKA HE ToV eAAXIOTO apiBuod
BAaoTokuTTapwv oTo Fanskya nou £pepav auTtov Tov JOeikTn.

MNapd TNV EAAEIYPN DEDOUEVWY OXETIKA UE TN HAKPOXPOVIa aodaAcsia, To Fanskya ¢aiveTral va €xel
anodeKTn €IKOVA aopaAeiag. QoT6c0, o Opyaviouog KaTéANEE oTo oupnepacpa Ot n eTaipeia dev
KaTedEIEE PE NEIOTIKO TpOno OTI Ta opEAN Tou Fanskya unepTepolv TwV KIVOUVWY NoU GUVOEoVTal HE
auTo. AUTO OQEINOTAV KUPIWG OTO YEYOVOG OTI TO KAIVIKO OQPENOG TOU (PAPHAKOU deV EiXE TEKUNPIWOEI YE
capnvela. O1 aBeBaldTNTeG TNG KUPIAG HEAETNG, ONWG N EAAEIWn Ppappdkou oUYKPIoNG Kal n veapr nAikia
TWV OUUHETEXOVTWYV, Oev eneTpewav aTtov Opyaviouo va KataAngel o€ oploTIKA CUNNEPACHATA KATA TN
OTIYMN TNG anodoupong OXeTIKA PE To €av To Fanskya Ba pnopoloes va anoTpEwel TNV avendpkeia Tou
HUgAoU TwV 00TWV OE PeyaAUTePEG NAIKieg. O Opyaviopog eEEppace eNionNg avnOUXIEG OXETIKA HE TN
OKOMIYOTNTA TWV MNPOTEIVOUEVWY HETPWV YIA TN GUAAOYN OAOKANPWHEVWY OEQOUEVWY HETA TNV
KukAo@opia aTnv ayopd, woTe va nAnpolvTal Ta KpITHPIa yia Tn Xopriynon adsiag KukAogopiag unod
0pouC.

QG €k TOUTOU, TN GTIYMN TNG anooupong, o Opyaviopog d1aTunwas Tn yvwun OTI n €Taipeia dev ixe
dleuBeTnosl NARPWC TIC avnouxiec Tou kal OTI To O6peAoG Tou Fanskya dev £xel kaTadeixBei.

Moiol ATav ol Adyol anéocupong TNG aiTnoNG Nou NApEBECE n eTalpEia;

3TNV €NICTOAN TNG KE TNV onoia kolvonolgi gtov Opyaviopo Tnv anéoupan Tng aitnong, n €Taipeia
ONAwoe 6TI, NnapOAo Nou avapevoTav va dIsUBeTNOEl IKavonoinTika TIC avnouxieg nou eE€ppace o
Opyaviopdg, n aitnon anocUpBbnkKe ANOKAEIOTIKA Yid EMIXEIPNHATIKOUG Adyouc.

Mol€G €ival o1 ENINTWOEIG ANO TNV ANOCUPOT THG AiTRONG OTOUG AC0OEVEIG Nou
OUMHETEXOUV OE KAIVIKEG SOKIHEG;

H eTaipeia evnuépwaoe Tov Opyaviopo OTI Oev UNAPXOUV €NINTWOEIG YId TOUG ACOEVEIC NOU GUUPETEXOUV
o€ KAIVIKEG JOKIPEG PE To Fanskya.

Edav €0sgig ) To nNaidi 0ag CUPPETEXETE O KAIVIKN DOKIUN Kal XPeldleaTe NeEPIOCOTEPEC NANPOPOPIESG
OXETIKA JE T Bgpaneia oag f Tn Bepaneia Tou naidiol oag, GUPPBOUAEUBEITE Tov yIaTpO NMou
napakoAouBei €0ag ) To Naidi oag aTo NAAiolo TNG KAIVIKAG SOKIUNG.
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https://www.ema.europa.eu/en/documents/withdrawal-letter/withdrawal-letter-fanskya_en.pdf

	Τι είναι το Fanskya και σε ποιες περιπτώσεις επρόκειτο να χρησιμοποιηθεί;
	Πώς δρα το Fanskya;
	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;
	Ποιες είναι οι επιπτώσεις από την απόσυρση της αίτησης στους ασθενείς που συμμετέχουν σε κλινικές δοκιμές;

