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Anocupon TNG aiTnong yia xopnynon adsiac KukAogopiag
oTto Miplyffa (arimoclomol)

H Orphazyme A/S anéoupe Tnv aiTnon Tng yia xopnynon adesiac kukAogopiag oto Miplyffa yia Tn
Bepaneia Tng vooou Niemann-Pick Tunou C (NPC) og agBeveig nAikiag 2 eTwvV Kal Avw O cuvOUACHO UE
miglustat (GAAo @dppako yia Tn Bgpaneia Tng NPC).

H eTaipeia anéoupe Tnv aitnon oTig 22 MapTiou 2022.

Ti €ival To Miplyffa kal 0€ NOIEG NEPINTWOEIG ENPOKEITO VA XPNOIHONOINOEI;

To Miplyffa npoopildTav yia xprion os acBeveic nAIkiag 2 eTwv kal avw yia Tn Bgpaneia Tng NPC, piag
vOOooU n onoia avnkel o€ pia opdda KANPovouIK®V d1aTapaxwy Nou avikouv oTnv eupUTEPN OIKOYEVEID
MeTaBoAIK®V dlaTapayxwv nou ovopudalovTal «nabnosic AUCOOWHIKNG anoBrnkKeuong», KaTda TIC OMNoieg Td
Ainn ocuoowpeUovTdl EVTOG TWV AUCOOWHATWV (MEPN TWV KUTTAPWYV TOU opyaviaguoUu nou diacnolv
BpeNTIKA CUCTATIKA KAl AAAA UAIKA) kal npokaAouvTal and aAAayeg o€ SUo yovidia nou ovopddovTal
NPC1 ka1 NPC2.

To Miplyffa nepiéxel Tn dpaaoTikn oucia arimoclomol kal enpokeITo va diaTeBei uno PHopepr Kawakiwv yid
ano Tou OTOUATOG XopRynan.

To Miplyffa xapakTnpioTnke «op®avod @apuako» (pApPako rnou XpnolKonolEiTal 0 onavieg doBEveleg)
oTiG 19 NoeuBpiou 2014, yia Tn Bepaneia Tng NPC. MepIogoTEPEG NANPOPOPIEG OXETIKA HE TOV
XapakTNPIoHO VoG papudkou wg op@avou diaTiBevTal aTov diadikTuakd Tono Tou OpyaviouoU, oTn
dleuBuvon ema.europa.eu/medicines/human/orphan-designations/eu3141376

Mwg dpa To Miplyffa;

>Tn Bgpaneia TNG NPC, n cucowpeuon AINAp®V OUCI®V 0TA AUCOOM®MPATA HEIWVEl TNV IKAVOTNTA TOUG vd
AgIToupyoUv (QUGIOAOYIKA Kal KaBioTa Tn PepBpavn yUpw and Tn Aucoowuarta aoTabry. H dpaacTikr ouaia
Tou Miplyffa, n arimoclomol, npoopileTal va dieyeipel TOUG PUOIKOUG INXAVIONOUG TWV KUTTAPWY Yid TNV
avTigeTONIoON TWV BAABWYV, au&dvovTag Tnv napaywyn NpwTEivdv nou ovoualovTtdl NpwTeiveg BepUIKOU
ook og KUTTapa nou BpiokovTal og KAaTaoTaon oTpec. Ol NPWTEIVEC AUTEC BewpeiTal OTI CUPMBAAAOUY OTN
oTaBeponoinon TNG NpWTEIVNG Nou napdayeral and 1o yovidio NPC1 kai TnNG HERBPAvVNG nou nepIBAAAel Ta
AUCOOWHATA, KAl WG €K TOUTOU BEATIOVOUV TNV IKAVOTNTA TWV AUCOOWHATWV va AgiIToupyoUv Kai va
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dlaonouv opigpéva Ainn. Me auTtdv Tov TPOMO AVANEVETAI va ano@euxBei N ouCoWpPEUON AINWV OTd
AucoowuaTta Kal va peiwdolv Ta cuPnToPaTa Tng vooou, Ta onoia nepiAapfavouv npoBARuara
oundneEPIPOPAC, HaBNoIakEG avannpieg kal duakoAia aTnv Kivnon kai Tnv ouiAia.

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

H eTaipeia unéBale Ta anoTeAéopaTa piag kKUpIAag HEAETNG N onoia €EETACE TNV ANOTEAECNATIKOTNTA TOU
Miplyffa oTnv eniBpaduvon Tng €EEAIENG TNG VOCOOU e TNV NAapodo Tou Xpovou. Ta anoTeAéoparta
BaoioTnkav o 50 aoBeveic nAikiag peTa&l 2 kal 18 eTwv, ol onoiol éAaBav eite Miplyffa €iTe eikoviko
(Papuako (eikovikn Bgpaneia) yia éva £€T0¢, o€ oUVOUAOUO HE TNV KABIEpWHEVN KAIVIKR GPovTida Tou
aogBevouc (oupnepIAapBavouEvnG TNG KIYAouoTdTng, avaloya Pe Tnv nepinTwaon). H anoTeAeopaTikotTnTa
METPABNKE PE TN XPNoN HWiag Tunonoinpévng kAipakag (NPCCSS 5 TopEwv) Nou KaTaypagel Tn
ooBapdTNTA TWV CUPNTWHATWV WE TNV NAPodo ToU XPOVOU.

H eTaipeia napouaiace eniong dedopéva and éva npdypaupa £ykaipng npocBacng (EAP) oto nAaicio Tou
onoiou To Miplyffa xopnyn@nke pe f xwpic yiyhouoTdTn.

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

H aitnon anocUpBnke apou o Eupwnaikog Opyaviopdc dapudkwy eixe afloAoyroel Ta oToixEia nou
gixav unoBAnBsi anod Tnv eTaipeia Kal €ixe KATAPTIOEl KATAAOYO £pWTNOEWV. AQOTOoU 0 Opyaviouodg
OAOKANPWOE TNV A&I0AOYNON TWV ANAvTHOEWY TNG ETAIPEIAC OTOV TEAEUTAIO YUPO EPWTROEWY,
EKKpPEPOUTAV akOun opiopéva InTruaTa.

Moia ATav n cuoTaon Tou OpyavioHoU Th OTIYHNR TNG anécupong;

Baosl Tng €E€Taong Twv d1aBECINWV MANPOPOPIWV TN OTIYHNA TNG andoupong, o Opyaviouog eEE@paocs
avnouyieg kail d1aTuNWaoE TNV NPoowpPIVh YVwun OTI To Miplyffa dev 8a pnopolos va €xel eykpiBei yia Tn
Bepaneia Tng NPC.

O Opyaviouog EKPIVE OTI TA ANOTEAEGHATA TNG HEAETNC dev KATAJEIKVUOUV NApk®G OTI To Miplyffa nrav
anoTeAeopaTikd oTn BEATIWON TWV CUPNTWUATWY Nou oXeTifovTal e To NPC i oTnv eniBpaduvaon Tng
€€ENIENC TNC vOOOU, TOOO BpaxunpoBeopa 600 Kal JakponpoBeopa (META anod €va £ToG KAl NEPICCOTEPO).
EidikoTEPa, 0 OpyavioPOG EEEPPATE AVNOUXIEC OXETIKA UE TOV TPOMNO EPUNVEIAC TWV ANOTEAECUATWY MoU
nposkuyav anod Tn HeAETN. Eniong, dev eniBeBaiwbnkav Ta opeAn TnG npoodnkng Miplyffa otn
MiyAouaoTaTn.

QG €k TOUTOU, TN OTIYHMN TNG andoupaong, o Opyaviopog dev ATav o€ 6€on va kataAn&el o BeTIkd
OUMNEPACHA OXETIKA HE TNV anNoTEAECUATIKOTNTA Tou Miplyffa otn Bgpaneia Tng NPC kai diatunwoe Tn
yvoun o1 Ta o@éAN Tou Miplyffa aTn cuykekpigévn xprion dev unepTepoUV TwV KIVOUVWY Nou
ouvdEovTal JE auTo.

Moiol ATav ol A0yol anéocupong TNG AiTNONG NOU NAPEBECE N TAIPEia;
TNV €MIgTOAN TNG KE TNV onoia kolvonolei otov Opyaviopod Tnv anoéoupaon Tng aitnong, n eraipeia

dNAwaoe OTI anéoupe TNV aiTnor TnNG PETA TIG avnouxieg Tou EMA kal TNV eKTiNNGT TNG OTI 0l avnOUXIeg
auTEG Ogv Unopouaav va avrigeTwnioTouv oTov d1ab£aiyo Xpovo.
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Ennpeadel n anoppiyn TG aiTnoNnG TOUG A0OEVEIGC NOU CUMHETEXOUV OE
KAIVIKEG QOKIHEG;

H eTaipeia evnuépwaoe Tov Opyaviopo 0TI dev UNAPXOUV GUVENEIEG YIA TOUC AOOEVEIG MOU CUUHETEXOUV
o€ KAIVIKEG DOKIUEG ME To Miplyffa.

Edv ouppeTEXETE 0 KAIVIKN DOKIMN Kal XPeIaleoTe NEPICCOTEPEG NANPOPOPIEG OXETIKA UE TN Bepaneia
0acG, OUPBOUAEUBEITE TOV YIATPO NOU 0AG NApAKoAouBel 0To NAAicIo TNG DOKIMNG.
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	Τι είναι το Miplyffa και σε ποιες περιπτώσεις επρόκειτο να χρησιμοποιηθεί;
	Πώς δρα το Miplyffa;
	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 απόρριψη της αίτησης τους ασθενείς που συμμετέχουν σε κλινικές δοκιμές;

