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Anoppiyn TNG aiTnong yia xopnynon adsiag KukAo@opiag
oTto Gamifant (egyanaAoupaunn)
EmBeBaiwon TN andppiyng YHETA and enavegeTaon

MeTd anod enave€ETacn TNG apxIKAG ToU YVWHUNG, 0 Eupwnaikog Opyaviopdg dapudkwy eniBeBaiwoe Tnv
€10NyNoN Tou yia andppiyn TnG aiTnong yia xopnynon adelag KuKAogopiag oTo papuako Gamifant. To
(papuako npoopiloTav yia Tn Bgpansia TNG NPWTOYEVOUC AIO(PAYOKUTTAPIKNG AEUPOIGTIOKUTTAPWONG
(HLH) o€ naidid nAikiag KaTw TwV 18 ETQWV.

MeTa Tn diaTunNwaon TNG AdpXIKNAG ToU YvwuNng oTIi¢ 23 TouAiou 2020, o Opyaviouog €EE0WOE YVWMN
KaTonv enavegeraong TngG aitnong oTig 12 NoguBpiou 2020. H eTaipeia nou unéBaAe aitnon yia
xopriynon adeiag kukhogopiag yia To Gamifant sival n Swedish Orphan Biovitrum AB (publ).

Ti €ival To Gamifant ka1 € NOIEG NEPINTWOEIG ENPOKEITO VA XPNOIHONOoIN0OEi;

To Gamifant avanTuxOnke wg GApPako yia Tn Begpaneia Naidi®v NAIKIAG KATw TWV 18 ETWV PE AVOEKTIKNA
N unotpormalouoa HLH (o0Tav n vooog dev anokpiveTal oTn Bepaneia f Xl UNOTPONIATEL), 1) HE
duaoavegia oTn oupBaTikn Bepaneia Tng HLH (ouvnBwg ocuvduaouOC PpApUAKEUTIKOV NAPACKEUACHATWY
de€apebalovng kal eTonoaoidng).

H npwToyevinc HLH (pHLH) eival pia yeveTikn vooog nou xapakrnpileTal and unepdpacTnpio
avogonoinTiko cuoTnua (N PUOIKR Aauuva Tou opyaviopou), KaTd Tnv onoia To owua napdayel
unepBoAikd NoAAG pakpopdya KUTTapa Kai Aeg@okuTTapa (KUTTapa Tou avooonoinTikoU GUGTHHATOG)
Ta onoia ouocowpelovTal OTOUG I0TOUG KAl 0Ta 0pyava Tou oWUATOG, ONwG 0To nNap, Tov onAnva, To
HUEAO TWV 00TWV, TOV eyKEPAAO Kal To dEpua. H HLH unopsi eniong va npokAnBei YeTA ano Aoipwén n
va oxeTileTal pe kapkivo (yvwoTr wg deutepoyevic HLH). SuvnBwc, Ta pakpopdya KUTTapa Kai Ta
AEPQOKUTTAPA KATACGTPEPOUV TA HOAUCHEVA KUTTAPA TOU OPYyavIoHoU Kal Ta KUTTAPA Mou £XOUV UMOOTEI
BAGBec, aAAG otnv HLH To avooonoinTikd cUOTNHAa KATAaoTPEPEl TA UYIN KUTTAapa Tou acBevolc.

2Ta CUPNTOHATA TNG vooou Pnopei va nepiAapBavovTal nupeTdc, dIoyKwHEVO NNap Kal onAnvag,
depHaTIKO €€avONUa, IKTEPOC (KITPIVIONA TOU JEPUATOG KAl TWV MATIWV) Kal navkuTTaponevia (XapnAog
apibuog aipoopalpiwv), Ta onoia egpavifovral guxva o€ nAikia ano 1 €wg 6 PNvav.

H HLH pnopei va BepaneuTel e HETAPMOOXEUON APXEYOVWYV AIMOMNOINTIKWV KUTTAPWV, Hia engPBacn kata
TNV onoia o NUEAOC TwV 00TWV Tou aoBevoUc avTikadioTaTal and apxeyova kUTTapa d6Tn yia Tov
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OXNHUATIONO VEOU PUEAOU TwWV 00TMV NMou B8a napdayel uyin KUTTapd. QoToco, via va €ival ENITUXNG Kia
TETOIO eNépPBaocn, ol acBeveic npénel NPwTA va AaBouv evTaTikn Bepaneia.

To Gamifant nepiexel Tn dpaACTIKI ousia EYanaAoUPANnn Kal ENPOKEITO va Xopnynoei e €yxuon
(oTaydnv xopnynon) evrog GAERac.

To Gamifant xapakTnpioTnke «op@avod Gapuako» (PpApPaAKo To OMoio XopnyeiTal yia ondavieg vOooug)
oTI¢ 9 Iouviou 2010 via Tn Bgpansia TG HLH. MepioocdTEPEC NANPOPOPIEC OXETIKA UE TOV XAPAKTNPIOHO
evOC papuakou w¢ oppavou diaTiBevtal oTtov d1adikTuako Tono Tou Opyaviopou, otn dislBuvon:
www.ema.europa.eu/medicines/human/orphan-designations/eu310749.

To Gamifant eneAéyn yia unooTnpign ano To npoypauua PRIME? oTig 26 Maiou 2016 yia Tn Bgpaneia Tng
pHLH.

NMwg dpa To Gamifant;

H dpaoTikn oucia Tou Gamifant, N eganaAoupaunn, €ival JovokA®WVIKO avTiowua (TUNog NpwTeivng) nou
€Xel 0XedIAOTEl £€TO1 WOTE va avayvwpilel kal va npookoAAATal o€ Yia oudia nou ovouadeTal IVTEPPEPOVN
yaua. O1 aoBeveig pe HLH £xouv uwnAda eningda IvTep@PePOVNG YAUd, YEYOVOC Nou Bewpeital OTI
€UBUVETAl yia TNV unNepPBOAIKH avTIQAEYHov®dON andkpion Nou NpoKaAei Tn vooo. Me TNV NpookOAANon
TNG OTNV IVTEPPEPOVN YAKNA, N ELANAAOUANNN aVAPEVETAl va avaoTeiel Tn dpaaTnpIoTnTA TNG Kal,
KATA OUVENEIQ, va BEATIOOEI T CUPNTWOHATA TNG VOOOU.

Ti1 €idoug TeKuNPiwon UNEBAAE N NAPACKEUAOTPIA ETAIPEIA NPOG OTAPIEN TNG
aiTnong Tng;

H eTaipeia napouciace Ta anoTeAéoparta piag kUplag HEAETNG oTnv onoia peTeixav 34 aoBeveic pe pHLH,
27 €k TV onoiwv gixav AaBel nponyoupevn Bepaneia. O KUPIOG JEIKTNG HETPNONG TNG
anoTeEAEOUATIKOTNTAG ATAV O ApIBUOG TWV AoBEVV UE PEPIKH N NANPN anokpion i BeATiwon TnG HLH,
Baoel TNG BEATIWONG TWV CUUNTWHATWY TOUG KAl TWV ANOTEAECUATWV TWV EPYACTNPIAKWV OKINWV HETA
ano 4 €wg 8 fOouadec Bepanesiac.

Moiol ATav ol Baoikoi Adyol andppiYyng TG aiTnong yia XopRnynon adsiag
KUKAogopiag;

Tov IoUAIO Tou 2020, o Opyaviouog eE€ppaans TNV avnouyia oT1, napdTl apkeToi agbeveic anokpidbnkav
oTtn Bepaneia pe Gamifant Kal ouvéXIoav PE TN HETAPOOXEUCN AIHOMOINTIKWV dPXEYOVWY KUTTAPWY, Td
anoTeAEoUATa TNG HEAETNG eV KpiBnkav enapkr yia Tnv KaTadei§n TnG anoTeAECUATIKOTNTAG TOU
Gamifant otn Bepaneia Tng pHLH.

H peAETN npaypaTtonoindnke o€ PIKPO apiBuo acBevwv ol onoiol €éAaBav eniong kali AAAa gappaka yia Tn
Bepaneia Tng HLH. EniNAgov, Ta CUUNTWHATA NOIKIAAOUV HE TNV NApodo Tou Xpovou. Q¢ ek TouTou, dev
NTav ePIKTO va €EaxBei To CUPNEPATHA OTI N ANOKPION NOU NapaTnpnénke ge opICUEVOUG AOBEVEIG
oeINOTav oTnV enidpaon Tou Gamifant. EninAéov, pe Ta diaBgoipa dedopéva dev pnopolae va
unooTnpixBei enapkwg n enidpacn TNG EMANAAOUPAPNNG oTov TPpOno 3pacng Tou Gapuakou, o O pOAOG
TNG IVTEPPEPOVNG YANa oTnv eUgavion TnG HLH dev ival nARpw¢ katavonToc.

O oxedlaopog TNG HEAETNG DUOXEPAIVE TN CUAAOYN JEDONEVWV OXETIKA HE TIC AVENIBUUNTEG EVEPYEIEC TOU
Gamifant, Ta onoia €ival anapaitTnTa yia Tov XapakTnpioho Tng €ikdvag ac@paieiac Tou papudxkou.

1 To PRIME €ival éva npdypaupa Tou EMA nou otnpilel TRV avantuén @apudkwy yia TRV KAAuyn avikavonoinTwy 1aTpiIkwv
avaykwv. Mepioodtepeg nAnpogopicg diaTiBevtal £dw: https://www.ema.europa.eu/en/human-regulatory/research-
development/prime-priority-medicines
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EnminA€ov, Kata Tnv eniBewpnaon Tou TpOnou cUANOYNG Kal diaxeipionc Twv OsdOPEVWY TNG HEAETNG, dev
nTav duvaTn n eniBeBaiwon TnG agionioTiag Twv deDOUEVWV.

QG ek ToUTOU, TN GTIYHN TNG ApXIKAC anoppiwng, o Opyaviopog ATav TnG yvwung oTi dev anodeixdnke
OTI Ta oPEAN Tou Gamifant uNgpTEPOUV TwV KIVOUVWV Nou guvdEOVTal e AUTO yia Tn Bepansia Tng
pHLH. Zuvenwg, o Opyaviouodg eiIo0nynenke TNV anoppiyn TnG Xopnynong adeiag KUKAogpopiag.

Katoniv airnuaTtog Tng eTaipeiag, o Opyaviouodg enaveEETacs TV apxXIKn Tou yvoun. Kata tn didpkeia
TnG enave&ETaong, o Opyaviopog eE€Tace Ta diabeaiya dedopéva Kal {NTnoe NpOCOETEG CUKBOUAEG and
opadd EUNEIPOYVWHOVWY OTOV CUYKEKPIMEVO TOMEQ.

Tov No€uBplo Tou 2020, YHETA TNV ENAVEEETACN, Ol AVNOUXIEG OXETIKA UE TNV €IKOVA ACQPAAEIQC TOU
Gamifant gixav 01euBeTnBei dedVTWG, aAAG ol undAOINEG avnouxieg napepeivav. Kata ouveéneia, o
Opyaviopoc diaTuNwoe Th YVWHN OTI Td oQEAN Tou Gamifant eEakoAouBoUv va pnv UnNepTEPOUV TWV
KIVOUVWV Mou ouv3£ovTal HE auTo Kal I0nynbnke Tnv anoppiyn TNG aiTnong yia xoprnynon adeiag
KUKAOQopiag.

Ennpeadel n anoppiyn TNG AdiTNONG TOUG AOOEVEIG NOU CUHUHETEXOUV OE
KAIVIKEG SOKIMEG;

H eTaipeia evnuépwaoe TNV CHMP OTI Oev UNAPXOUV CUVEMNEIEG YIA TOUG A0BEVEIG MOU GUPKETEXOUV £ni
TOU NapovToC 0€ KAIVIKEG DOKIMEG UE TO Gamifant.

EQv OUUUETEXETE O€ KAIVIKT DOKIUN Kal XPeIGleoTe NEPICCOTEPEG NANPOPOPIEG OXETIKA HE TN Bepaneia
0ag, OUPBoUAEUBEiTE ToV YIaTpd 0dG.
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	Τι είναι το Gamifant και σε ποιες περιπτώσεις επρόκειτο να χρησιμοποιηθεί;
	Πώς δρα το Gamifant;
	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;

