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EpwTNOEIG KAl ANAVTAOEIG

Anoppiyn TNG aiTnong yia xopnynon adsiag KukAogopiag
via 1o Folotyn (npaAaTtpe€arn)

AnoTeAeopa enaveEeTaong

271G 19 Iavouapiou 2012, n Enitponn ®apudkwv yia AvBpwnivn Xpnon (CHMP) eE€dwae apvnTiKn
YVOUN, €lonyoUpevn TNV andppiyn TNG aitnong Xxopnynong adeiag KUKAoQpopiag yia To papuakeuTIKO
npoiov Folotyn, To onoio npoopileTal yia Tn Bgpaneia Tou NepIPePIKOU AEPPWHPATOC T-KUTTApWY. H
€Talpeia nou unéRale aitnan yia xopriynon adsiag kukAopopiag sival n Allos Therapeutics Limited.

O arTwv IATnoe enavegeTaon TNG yvwunG. =TI 19 AnpiAiou 2012, katoniv €E€Taong TwV AOYwWV TNG
aitnong enave&etaong, N CHMP enaveE€Taoe Tnv apxIkn yvoun kKal enifeBaiwae TNV €101ynon TnG nepi
andéppiyng TNG aiTnong Xopnynong adeiag KukAopopiag,.

Ti givai To Folotyn;

To Folotyn €ival @apuako nou nepiéxel Tn OpacTikn oucia NnpaAaTpe€artn. Enpdkeito va diatebei und

Hop@n diaAlpaTog npog yxuaon (oTaydnv xoprynon evrog TnG GAERaAc).
2 € NOIEG NEPINTWOEIG ENPOKEITO VA XpnoigonoinBei To Folotyn;

To Folotyn enpokeiTo va xpnoiponoinBei yia Tn Bepaneia evnAikwv e NEPIPEPIKO AEPPWHA T-KUTTAPWYV
(kapkivog evoc TUNOU AEUKOKUTTAPWY Nou ovoudadovTal T-kUTTApa).

To Folotyn xapaktnpioTnke «oppavo gpapuako» (pAapuako To onoio XpnoIdonoIEiTal O OnAvIEG
aobBéveleg) yia Tn Bgpaneia Tou NePIPePIKOU AEUPWPATOC T-KUTTAPWVY OTIG 13 AnpiAiou 2007.

Moia €ival n avapevopevn dpdaon Tou Folotyn;

H npaAaTpe€dTn ival avTigeTraBoAiTnG. H avapevouevn dpdon TG oToV 0pyaviouo ouviotaTtal atny
avTIKaTaoTacn Tou QUAAIKOU 0E€0G Kal aTnVv NpookOAANCT TG oc éva &vIupo nou ovopaleTal
O1udpoPUAAIKN avaywydon (DHFR). H diudpo@uAAIKn avaywydaon €ival anapaitnTn yia Tn ouveeon véou
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DNA, To onoio anaiTeital yia Tnv KUTTapikn didipeon Kal Tov KUTTapikd noAAaniaciacuo. Meow Tng
NPookOAANCNG TNG 0T dIudPOoPUAAIKN avaywydon, n NpaAaTtpeEdTn avapeveral OTI avaoTeAAel Tn dpaon
Tou ev{Upou, gunodifovTac Tn didipeon TWV KAPKIVIKOV KUTTAPWV Kal EMNIPEPOVTAG, KAT' EMNEKTACN, TOV
8avaTo Toug.

Ti1 €idoug TeEKuNpPiwon unoBARONKE and TV NAPACKEUAOTPIA ETAIPEIA NPOG
oTnpIEN TNG aiTnong TnG;

O1 emdpaoeig Tou Folotyn eAéyxBnkav NpwTa o€ NEIPAPATIKA HOVTEAD, NPOTOU UEAETNOOUV OE
avbpwnoug.

H eTaipsia napouciacs Ta anoTeAéopaTta piag kKUpIAg JEAETNG OTNV onoiad JETEIXav ouvoAika 115
EVNAIKEG JE NEPIPEPIKO AEPPWUA T-KUTTAPWV Ol 0Moiol Egpavioav unoTponr Tng vooou f dev
anokpibnkav og nponyoupeveg Bepancieg. O1 acBeveig eAapav Folotyn og ouvduaopo pe Birapivn B12
Kal oUPNANPOUATa QUAAIKOU 0&Eo¢ (yia TNV avanAnpwon evOeXOUevNG EAAEIYNG AUTOV TWV BITAHIVOV
Kata Tn diapkela TnG Bepaneiag pe Folotyn). O Baoikdg deikTNG HETPNONG TNG ANOTEAECHATIKOTNTAG ATAV
TO NO00OOTO aoBevwv Nou anokpiBnkav oTn Bepaneia. H anokpion otn Bgpaneia KUPAavenke ano
BeATIWON TNG VOOOU £w¢ Kapia €vOeIEn Kapkivou. TNV v AOYw WEAETN, To Folotyn dev ouykpibnke pe
aAAn Bepaneia.

Moleg €ival o1 oNHAVTIKOTEPEG AVNOUXIEG O1 ONoiEG 03 ynoav oTnv anoppiyn
TNG aiTnoNG yia xopnynon adsiag kukAopopiag ano tnv CHMP;

Tov Iavoudpio Tou 2012, n CHMP eE€ppaoe Tnv avnouxia oTI, Aoyw Tou oXediaopoU TnG KUpIAg HEAETNG,
n emTponn dev ATav os B€on va a&ioAoynoel To OPEAOG TOU Ppapuakou, Kupiwg eneidn To Folotyn dev
ouykpiBnke pe AAAN Bepaneia n eikovikd papuako (gikovikh Bepaneia) og aAAn opada acBevwy.
EninAéov, dev napatnpnbnke aagnc BEATIWON OTNV KATACTACN TWV A0BevwV, dEJOHUEVOU OTI OTN PEAETN
€€eTAOTNKE N andkpion Twv acBevwyv oTn Bepaneia, Xwpic va napExovTal NEPAITEPW CTOIXEIA NoU va
divouv oTtnv eniTponn Tn duvaTtoTnTa va a&loAoynaoel Tnv enidpacn Tou pApUAKOU 0T GUVOAIKN
eniBiwon (xpovocg eniBiwong Twv acgbevwv) n oTnv enifiwon Xwpig eEEAIEN TNG vOoOU (XPOVog eniBiwong
TwV agbevav Xwpig enideivwon Tng vogou). H CHMP diatunwoe Tn yvopn OTI Ta OToIXEId yia TNV
TEKUNpPiwaon Tou opEAoUC Tou Folotyn oTn Bepancia Tou NEPIPEPIKOU AEPPWHATOC T-KUTTAPWY NTaVv
avenapkn. Kata ouvéneia, Tn 0edopEvVN XPOVIKN oTiyun, N CHMP ékpive 0TI Ta o®EAN Tou Folotyn dev
UNEPTEPOUV TWV KIVOUVWV NOU gUVOEOVTal E AUTO Kal €l0NYRONKE TNV anoppiyn Tng aitnong

Xoprynong adeiag kukAopopiac.

Katd Tnv enave&€Taon, Tov Anpilio Tou 2012, ol avnouxieg TNg CHMP dev dicuBeTriBnkav.
ZUYKEKPIJEVA, N EMITPONN EKPIVE OTI Ta dedopéva nou unoBARBnkav ano Tov aiTouvta dev enapkouaav
yla TNV TEKPNPIWOn Tou opEAOUG Tou Folotyn oTn Bepansia Tou NepIPepIkoU AEUP®UATOG T-KUTTApWV.
Q¢ ek ToUTOU, N CHMP gvEépelve aTnV apxIkn apvnTiKA TNG yv@UN.

MoIEG €ival o1 ENINTWOEIG ANO TNV ANOPPIYN TNG AiTNONG OTOUG ACOEVEIG Nou
HETEXOUV O€ KAIVIKEG SOKIHEG | NPOYPAHNHATA NAPNYOPNTIKAG XPAONG;

H etaipeia evnuépwaoe TRV CHMP OTI dev UNAPXOUV CUVENEIEC YIA TOUC AOBEVEIG MOU PETEXOUV €Mi TOU
NnapovTog o€ KAIVIKEG SOKIMEG I NnpoypdupaTa napnyopnTikAG Xpnong Ke Folotyn. EQv OUUHETEXETE O€
KAIVIKA DOKIHM N NpOypauua napnyopnTIKAG XProng Kal XpelaleoTe NEPIGOOTEPEG NANPOPOPIEC OXETIKA
ME Tn Bepansia oag, cUPPBOUAEUBEITE TOV YIATPO NOU 0AG TN XOPNYEI.
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H nepiAnwn TnG yvoung TnG Emimrponng Opeavov ®apudkwv yia To Folotyn diaTiBeTal oTov dIKTUAKO
TOno Tou OpyaviopoU: ema.europa.eu/Find medicine/Human medicines/Rare disease designation.
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http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/orphans/2009/11/human_orphan_000146.jsp&mid=WC0b01ac058001d12b&jsenabled=true

