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<
MeTa and enave&ETaon TNG apxIKNG Tou yvwung, o Eupwnaikog Op \lopéq dapuakwyv eniBeBaiwoe TNV
€10MYNON Tou yia andppiyn TnG aiTnong Tpononoinong Tng adeia Aogopiag Tou pappdakou

Translarna (ataAoupévn). H Tpononoinon agpopoloe TNV ené TNG £VOEIENG NPOKEIYEVOU Va
oupnepIAn@Bei n Bepaneia acBevwv Pe YUk duoTpo@ia T Duchenne, ol onoiol €xouv anoA&oel TNV
IKavoTnTa Badiongc. Q

MeTd TNV OAOKANPWON TNG eNaveEETaong o OpyavioPOGEEEdWas YVwun 0TI 17 OkTwBpiou 2019.H
apyikn yvoun ixe ekdoBei oTig 27 Iouviou 2019. N

H napaokeudoTpia €Taipeia nou arTnénke mw@onoincn TNG adeiag kukAogopiag Tou Translarna sivai
n PTC Therapeutics International Limited.

Ti €ival To Translarna kai os @sq NEPINTWOEIG XPNOIMONOIEiTAl;

N
To Translarna eival @apuako 1o onég(pnomonmsiml yla Tn Bepaneia acbevwv nAikiag 2 eTwv Kal avw

nou nacxouv ano puikn duaTpo@i@Tunou Duchenne kai eivar oe Be¢on va Badiouv. H puikn duaTpopia
TUnou Duschenne givai pia ysx@mr‘] vOOOG n ornoia oTadiakd npokaAei aduvapia kal anwAelia TnG JUIKNG
AeiToupyiag. To Translarna @opi(aml yla Wikpn opdada acBevwv nou napouacialouv Hia CUYKEKPIYEVN
YEVETIKI WETAAAAEN (ano&)\oﬂpsvn avepunveuaoiun HETAAAAEN) aTo yovidio Tng SuoTpoivng.

S

To Translarna €AaBe é@@ KukAopopiag otnv EE Tov IoUAI0 Tou 2014.To pappako nePIEXEl TN dpaAacTIKN
ouaia ataloupévn 1aTiBeTal UNO POPPN KOKKIWV yia Xoprnynon anod To aToua.

MeplocOTEPEC p)\r&(popisq OXETIKA HE TIG TPEXOUOEG XPNOEIG Tou Translarna diaTtiBevTal oTov
J1adIKTUAKO T'Q Tou OpyaviouoU, oTn disubuvon: ema.europa.eu/medicines/human/EPAR/translarna.

N
Moia (}3)0\”'] €ixe aiITNOEi N NApaAoCKeUAOTPIA ETAIPEIQ;

H na&(sudmpla €Talpeia aITnOnKe TNV €NEKTAON TNG EVOEIENG NPOKEILNEVOU VA GUUNEPIANPOE N
0 €ia aoBevwv Pe PUiknh duoTpoia Tunou Duchenne, ol onoiol £xouv ANOAECEl TNV IKAVOTNTA

10NG.
Q
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Mwg dpa 1o Translarna;

O1 aoBeveic pe puikn duaTpogia TUNou Duchenne napoucidlouv EAAEIYN PUGIOAOYIKNG dUCTPOPIVNG, .

HIag PUIKAG NpwTeivng. ENeidn n npwTeivn auTtr) cupBAAAEl 0TNV NpooTacia Twv HU®V anod 30
TpaupaTiopoUg KaTa Tn clonacn Kal XaAdpwaon, ol UG TwV aoBevmy PE PUikn duoTpogia TUnou \C)
Duchenne kaTaoTpEpovTal Kal TEAIKA NAUOUV va AEIToupyouv. @

H puikn duoTpogia TUNou Duchenne pnopei va npokAnBei and pia ggipd YEVETIKWV aVwHAAIG VQO
Translarna evdeikvuTal yia Xpron O NAoXovVTeG and Wia Joper TNG adoBEvVEIAc nou ocpsi)\gTQUE
OpPIOHEVEG avWHAAieg (anokaAoUHEVEG avepUNVEUTIKEG NETAAAAEEIG) oTo yovidio TnG du ®ivng, ol
onoieg enipépouv Npdwpn diakonr TNG Napaywyns Tng, HE anoTEAEoUa Tn Bpaxuvon 'Qu NPWTEIVIKOU
TNG HOPiou Kal Tn PN puoIoAoyIkn Tou AgiToupyia. To Translarna eniTpenel oTov PNXEaYIOUO NApaywyng
npwTEIiVNG 0TA KUTTAPA TWV €V AOYW ACBeVWV va NApakAaunTel TNV avwiaAia, gn@wwdq Ta va
napdyouv AEITOUpPYIKN duoTpoivn. Q}

<
Ti €idoug TeKpNpPimon UNEBAAE N NAPACKEUAOTPIA sTa)gda npog oTnpPIEN TNG
aiTnong Tng; O

v v T 1 v 1 s v v
H napackeuaoTpia €taipeia uneBaie gToIxeia UE OKOMNO va KaTaéslﬁgl 0 opyaviouog diaxelpileTal Pe
napopoIo TPOMNo To GAPHAKO TOGO OTNV MEPINTWON TwV aoesvcbv@ gival og B¢on va Badilouv 600 Kal
oTNV NEPINTWON TWV ACBEVOV NoU €XOUV ANOAETEl TNV |Kav6Tr@Bd6|0ng.

EninAov, n €Talpeia napouciags Ta anoTeA&éopaTa piag We R‘nq oTnv onoia peTeixav 94 aoBeveig pe
HUikn duaTpogia Tunou Duchenne Adyw avepunveUaoiy TAAAAENG, €K TWV onoiwv ol 44 gixav
anoAégel TNV IkavoTnTa Badiong. Av kdl o Bacikog anv&rt')xoq nTav n a&ioAdynon Tng pakpoxpoviag
ao@dAeiag Tou Translarna, n HeAETN €E€Taoe enion @v anoTeAECUATIKOTNTA TNG Bepaneiag oe aoBeveig
Mou €ixav danoA&osl Tnv IKavoTnTa Badiong, HEeT dﬁaaq aAAayég oTn AsiToupyia Twv NVEUPOVwY. H
NapackKeudoTpIa ETAIPEId CUVEKPIVE TA anomh@:m ME Ta 10TOPIKA OedONEVA AOBEVWV HE HUIKN
duaTpoia TUnou Duchenne nou fnTav katayeypauuéva otn Baon dedopévwy Tng CINRG (Cooperative
International Neuromuscular Research GSU ).

Moiol ATav ol Baoikoi Aévo@géppwnq TNG aiTnonG Tpononoinong TnG adsiag
KUkAogopiag; S

To yeyovog oTI To Translarna 6{29 OTOV OpYavIoUO HE Napopolo Tpono TO00 aTNV NEPINTWON TWV
acBevwv nou gival og eéon& adifouv 600 Kal TNV NEPINTWON TWV ACBEVWOV MOU £XOUV AMOAECEl TNV
IkavoTnTa Badiong dev Ewsﬁald)vsl ENAPKWG TNV ANOTEAECUATIKOTNTA TOU PAPHAKOU YId TOUG EV AOYW
agBeveic, d16TI Ol aoeﬁz@; nou €Xouv anoA&cel Tnv IkavoTnTa Badiong BpiokovTadl o€ nio NpoXwpnuEVo
0Tadio TNG vooou KaiEXouv peiwpevn Wuikn pada, ondTe Ta o@EAN TNG Bepansiag pnopei va
5IG(|)ODOI'IOIOL'JVTGb

EninAéov, Ta ‘l@pboesm OTOIXEId Nou npoékuwav and Tn PHEAETN dev undpeoav va enieBaiwoouv Ta
O(QEAN TOU «éﬁslarna OTOUG aoBeVEiG Nou gixav anoA€osl TNV IKavoTnTa Badiong, dedoPEvou OTI
unnp&av @o ANuaTa Ye Tov TPOMNO WE TOV 0Moio €yIVE N eMIAOYN Kal n availuon Twv dedouevwy anod Tn
Bdor&&cINRG, N onoia XpnoIKonoInNdnke yia TNV EUUeon cUYKPION TWV ANOTEAECHATWY TOU

®ap u.

TouTou, o Opyaviouog dIaTUNWOoE TN YVWMN OTI N oxéon oQeAOUG-KIVOUVOU Tou Translarna yia
UG aoBeveiG Nou £xouv AanoA&del TNV IKAVOTNTA Badiong dev MNOpPEi va TeKUNPIWOEI Kal eionyndnkKe TNV
anoppiyn TNG aiTnong Tpononoinong Tng adsiag KukAopopiag. H andppiywn Tng aitnong eniBeBaiwbnke
META kal and Tnv enavegETaon.
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Ennpeadel n anoppiyn TG aiTnonG TouG aoOeVEiG OTIG KAIVIKEG SOKIMEG;

H napaokeudoTpia Taipeia evnuépwaoe aTov Opyaviouo OTI dev UNAPXOUV ENINTWOEIC YId TOUG AGBEeVEIg
nou AapBavouv Translarna oTIG KAIVIKEG DOKIMEG. Q

EQv OUMMETEXETE 0 KAIVIKN DOKIUNA Kal XPEIAleaTe NEPICCOTEPEC NANPOPOPIEG OXETIKA HE TN esponég
0ag, oUPBOUAEgUBEITE Tov yIaTpd Nou oag NnapakoAouBei oTo nAaicio TNG SOKIUNAG. 6(0

Ti 1o0xUe! yia To Translarna 6oov agopd Tn Ospanscia acOsvev pe y@ﬁ
duoTpogia TUnou Duchenne nou €ival og 8¢on va Badiouv; @

“\t.

Agv unapxouv €NINTWOEIG YIa Tn Xpnon Tou Translarna 6cov agopd Tnv sstKplpévn\é €€ Tou.
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