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Anoppiyn TNG aiTnong yia xopnynon adsiag KukAogopiag
oto Nezglyal (AepiyAitalovn)

EmBeBaiwon TNG andoppiyng YHETA and enavegeTaon

MeTa and enaveEETaon TNG apXIkNG Tou YVWHNG, 0 Eupwnaikdg Opyaviopog ®apudkwyv enifefaiwoe Tnv
€10MyNon Tou yia andppiyn TNG aiTnong yia xopnynon adeiag kukhogpopiag oto papuako Nezglyal. To
(Papuako npoopiloTav yia Tn Bepaneia TG eyKEPAAIKNG adpevOAEUKODdUOTPOPIac.

H eyke@alikr) adpevoAeukoduaTpopia gival pia Hoppn HIag KANPOVORIKNG VOOOU Nou ovopdleTal
adpevoAeukoduaoTpogia KaTd Tnv onoia AINAPECG OUCIEG YVWOTEG WG «AINapd o&€a NoAU pakpdag aAloou»
ouoowpeUovTal € I0TOUG TOU CWHUATOG, KUPIWG OTOV EYKEPAAO, TOV VWTIAIO HUEAS Kal Ta eniveppidia
(dUo adeveg nou BpiokovTal NAvVw and Toug VEPPOUG). TNV EYKEPAAIKN adpevoAeukodUaTpOPia, N
CUCOWPEUCT AUTWV TWV OUCIMV OTOV EYKEPAAO NPOKAAEI PAEYHOVH Kal KATAGTPOPI TOU
NPOCTATEUTIKOU NepIBARUATOC (HUEAiVN) Mou Yovwvel kal BonBda oTn HeTddoon onuATwy ano Ta VEUpPIKA
KUTTapA.

O Opyaviopog eEEdWOE TNV TEAIKN TOU YVWMN KATOMIV eNAveEETaonc oTig 28 Maiou 2024. H apxikn
yvoun Tou OpyaviopoU €ixe ekdoBei aTic 25 Iavouapiou 2024. H eTaipeia nou unéBale aiTnon via
xopnynon adeiag kukAogopiag ato Nezglyal sival n Minoryx Therapeutics S.L.

Ti eival To Nezglyal ka1 0 NoOIEG NEPINTWOEIG ENPOKEITO va XPNOoIHoNoIinoeEi;

To Nezglyal avanTUuxBnKe wg PApPUAKO MOU XOPNYEITal 08 ApPEVEC EVAAIKEG Kal Naidid nAikiag 2 eTwv Kal
avw e eyKEPAAIKEG BAABEG (MEPIOXEC UM PUOIOAOYIK®V I KATEOTPAMPEVWV 10TWV), YId TNV
kaBuaoTépnaon TnG EEAIENG TNG eyKEPAAIKNG adpevoAleukoduaTpo®iac. To Aapuako nepIEXEl TN dPACTIKN
ouadia AepiyAitalovn kal enpokeITo va diaTebei und Popen EValwPRnKATog yia Xoprnynon ano To oToua.

To Nezglyal xapakTnpioTnke «oppavo gpappako» (pAapuako nou XpnolPonoleital o ondavieg nadnaoeig)
oTIG 18 NoguBpiou 2016 yia Tn Bgpancia TnNG adpevoAeukoduaTpoPiac. MNepiocodOTEPEC NANPOPOPIES
OXETIKA JE TOV XAPAKTNPIOHO €VOC PpApHAKOU wG opPavoU diaTiBevTal oTov dIKTUAKO TOMO Tou
Opyaviouou, otn dielBuvon ema.europa.eu/medicines/human/orphan-designations/eu3161770.

Nwg dpa 1o Nezglyal;

H dpaaoTikn oucia Tou Nezglyal, n AgpiyAiradovn, dpa pHECw TNG NPOoKOAANONG Kal ThG Evepyonoinang
TWV unodoxewv (oToXwv) nou ovopdalovTal «unodoxeic PPAR-y», oI onoiol BpiokovTal evTog TwV
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KUTTAPWV, GUUNEPIAQUBAVOUEVWVY TWV VEUPIKWV KUTTApwV. O1 unodoxeic PPAR-y diadpapaTifouv poAo
oTn pUBMICN TNG AsIToupyiag Twv piIToxovdpiwy (SoUEC Napaywyng eVEPYEIAg oTa KUTTApa), oTov Tpono
ME Tov onoio Ta KUTTApa avrtanokpivovtal oTo 0&EIdWTIKO oTpeG (BAAGBN nou npokaAsital and To&ika
HOpIa nou nepIEXoUV 0§UYOVo, YVWOTA wG eAEUBEPEG PITeG) Kal aTn PAEYHOV. QG ek ToUTOU, N
AepiyAiTalovn avapevoTav va npooTateloel Ta VEUPIKA KUTTApa ano BAAREG PEOW TNG HEIWONG TNG
PAEYHMOVIAC, TNG BEATIWONG TNG AITOUpYiag Twv HITOXovOpiwv Kal TnNG npooTtaciag anod BAABes ano
€ANEUBEPEG pileq.

Ti €idoug TeKUNpPimon uUNEBAAE n NAPACKEUAOCTPIA ETAIPEIa Npog oTNPIEN TNG
aiTnong TnG;

H eTaipeia napouciaoces Ta anoTeAECPATA PIAG OAOKANPWHEVNG KUPIAG HEAETNG OTNV onoia peTeixav 116
ApPEVEG eVAAIKEG e adpevoAeukoduaTpogia ol onoiol €iTe €éAaBav AepiyAitalovn €iTe gIkovikO PpAPUAKO
(eikovikn Bepaneia).

ZTNV €v AOYW KUpPIa PEAETN, TO 27% TwV aoBevwV €Nacyav ano eyKe@aAikr) adpevoAeuKodUaTpoPia
KaTa Tnv €vapén Tng HeAETNG. O BaoIKOG OeiKTNG NETPNONG TNG ANOTEAECUATIKOTATAG Yia TNV
adpevoAeuKkodUOTPOPIa aTNV v AOYw PEAETN NTAV N YETABOANR OTNV anoaTaon nou katdépbwoav va
diavUoouv ol agBeveig oc €& AenTa €neita ano 96 eBdouadeg Bepaneiag. H peAéTn eE€Taoe eniong Tn
oUXVOTNTa EUPAvIong n/kal eMdeivwong TwV eYKEQAAIK®V BAaBwv Pe TRV Ndpodo Tou XpOVOU Kal TN
BaBuoAoyia coBapodTnTAg KaTd TNV kKAigaka Loes, n onoia HeETpd Tn 0oBApOTNTA TWV AAAOIWOEWY KATA
Tnv anegikdvion pgayvnTikoU ouvToviopou (MRI).

H eTaipeia unéBale eniong dedopEva ano Hia v EENIEEI HEAETN O€ NAIDIA UE EYKEPAAIKN
adpevoAeukoduaTpopia nAikiac and 2 éwg 12 eTwv, KaBwc kal dedopeva and agbeveic nou EAapav
Nezglyal oTo nAaicio npoypappdaTog NApNyopPNTIKAG XPNoNG.

Moilol ATav ol Baoikoi Adyol andppIYyng TG aiTnong yia XopRaynon adsiag
KUkAo@opiag;

KaTta tnv enave€Etaon, n enitponr @apuakwy yia avbpwnivn xprnon (CHMP) Tou EMA enava&loAdynoe
Ta diabéoipa dedopéva, agloAoynoE TIG anNavThoeiC TNG ETAIPEIAC OTIG AvVNOUXIEC TNG, Ol OMoieg odnynaoav
oTnNV apxikn anoppiyn TnG aitnong, Kai {ATNoe Tn YVOHn opddac ENEIpOYVWHOVWY OTOV TOUED TNG
veupoAoyiag.

O Opyaviopog kaTéAn&e aTo ouunépaopa OTl N KUpIa HEAETN Dev KATEDEIEE TNV AMNOTEAECHATIKOTNTA TOU
Nezglyal og aoBeveig pe adpevoAeukoduoTpopia, NEPINAUBAVOUEVWV TWV AOBEVWV HE EYKEPAAIKN
adpevoheukoduaoTpogia, e BACN TOUG JEIKTEG HETPNONG TNG ANOTEAECHATIKOTNTAG TNG HEAETNG. AOYW
TWV NEPIOPIOPEVWV DEDOPEVWYV YIA AOBEVEIC HE EYKEPAAIKT adpevoAeukoduaTpopia, dev rTav duvaTov
va e€axBbouv oupnepdopaTa oXeTika e Ta oeAn Tou Nezglyal o auTriv Tnv opdda acBevwv. EninAgoy,
dev KaTEoTn duvaTto va TEKUNPIwOEi N CUCXETION avauyeoa otov Tpono dpdong Tou papudkou Kal Tnv
KAIVIKA €EEAIEN TNG adpevOAEUKODUOTPOPIag, evw dev KATEDTN dUVATO va TEKUNPIWBEI N CUOXETION
avapeoa otn doon Tou Nezglyal kal Tnv avranokpion Twv acBevwv oTn Bepaneia.

O Opyaviopog kKaTéANEe eniong oTo ouPnEpacpa Ot dev Npénel va xopnynoei £ykpion und 6poug, Onwg
{nTNBnkKe and Tnv eTaipeia, kabwg dev NAnpoUvTal ol I0XUOUCEC anaiTnoslG. MNa napdadsiyya, n oxéon
o(pEAOUC-KIVOUVOU dev eival BeTIKH.

QG €k TOUTOU, META TNV €navegeTaan, ol avnouyieg Tou OpyaviopoUu dev dIUBETHBNKAV KAl
eniBeBaiwbnke n apxikn andppiyn TnG aiTnong.
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EMA/251627/2024 SeAida 2/3


https://www.ema.europa.eu/en/human-regulatory-overview/research-development/compassionate-use
https://www.ema.europa.eu/en/human-regulatory-overview/marketing-authorisation/conditional-marketing-authorisation

Ennpeadel n anoppiyn TNG AiTNONG TOUG ACOEVEIG NOU CUHHETEXOUV OE
KAIVIKEG QOKIHEG | NPOYPAHNHATA NAPNYOPNTIKAG XPAONG;

H eTaipeia evnuépwaoe Tov Opyavioud OTI dev UNAPXOUV CUVEMEIEG YIA TOUG AOBEVEIC NOU GUUHETEXOUV
€ni TOU NApovTog o€ KAIVIKEG DOKIUEG Je To Nezglyal.

EQv OUUUETEXETE O€ KAIVIKHA JOKIWN | NpOypaupa napnyopnTiKAG XpHong Kai XpelaleoTe NEPICOOTEPEG
NANPOPOPIEC OXETIKA e TN Bepansia 0ag, cUPPBOUAEUBEITE ToV yIATPO NOU 0dC NAPAKOAOUBEi aTo
nAaiolo TN OOKIKNG.
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	Τι είναι το Nezglyal και σε ποιες περιπτώσεις επρόκειτο να χρησιμοποιηθεί;
	Πώς δρα το Nezglyal;
	Τι είδους τεκμηρίωση υπέβαλε η παρασκευάστρια εταιρεία προς στήριξη της αίτησής της;
	Ποιοι ήταν οι βασικοί λόγοι απόρριψης της αίτησης για χορήγηση άδειας κυκλοφορίας;
	Επηρεάζει η απόρριψη της αίτησης τους ασθενείς που συμμετέχουν σε κλινικές δοκιμές ή προγράμματα παρηγορητικής χρήσης;

