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Avaokonnon Tou Translarna kai aitioAoylkd €ykpiong o-rr]vg/é
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Ti eival To Translarna kail 0€ NOIEG NEPINTWOEIG xpnmf@nou—:iml;

To Translarna €ival @apuako nou XpnoidonolgiTal yia Tn Bepansia %jgvcbv NnAIKiag 2 eTwv Kal avw ol
ornoiol Naoyxouv ano puikn ducTpo®ia TUnou Duchenne kai ol on@ nopouUv va Badifouv. H puikn
duaTpoia TUnNou Duchenne €ival pia yYeveTIKr vOCOG n onoia c@SlaKd npokaAei aduvapia kal anwAeia
TNG MUIKNG AsiToupyiag. To Translarna xpnoigonolgital otn |Qﬁ opada acbsvwv nou nNdoxouv ano
VOO0 N onoid NPOKAA&iTal and Pid CUYKEKPIPEVN YEVETIKN @pa)\ia (kahoUpevn avepunveloiun
METAAAAGEN) oTO YoVvidio TnG duaTpoPivng. {_

H puikn duoTtpogia Duchenne €ival «onavia» vécoq@l To Translarna €xel xapakTnpIioTEl «oppavo
(PAapuako» (pAapuako Nou xpnaolydonolgital os o f@ naénoeig) oTig 27 Maiou 2005. MepIoaoTEPES
NANPOYOPIEG YIa TOV XAPAKTNPIOHO EVOG (papp?u WG opPavou PnopeiTe va Bpeite
e€dw:ema.europa.eu/Find medicine/HumanES icines/Rare disease designation

Mog XpnoipgonolsiTal To Trapsa-na;

N
To Translarna xopnyeital povo pe Kn ouvTayn, n de €vapén Tng Bepansiag npénel va
NPAyUATOMNOIEITAl and eISIKEUPEVEYIaTPO PE NEIPa OTV aVTIHET®RION TS HUIKAG dUCTpOPiac TUnou
Duchenne/Becker. 0

Mpiv and Tnv &vap&n Tng eéfmnsiaq pe Translarna, ol aoBeveig npenel va unoBAAAovVTal O YEVETIKN
€EETAON NPOKEIPNEVOU IBeBaiwveTal 0TI n aoBeveld Toug oeiAeTal og avepunveloiun HETAANAEN Kal
0TI, WG €K ToUToU, eiVdANKaTaAlAnAol yia Bepansia pe Translarna.

To Translarna 6|a@a| o€ JopPn KOKkwV (125, 250 kal 1.000 mg) yia xoprynon ano To oTOUd HETA
TNV avaueign G M€ kanoia uypn f NnUIoTEPEd Tpo®n (Onwg yiaoupTl). To Translarna AauBaveral Tpeig
(POpPEG TNV n@, n de ouvioTwuevn doon €ival 10 mg/kg (10 mg ava KIAG owpaTikoU Bapouc) To nNpwi,
10 mg/kg ﬁmsonpépl kal 20 mg/kg To Bpdadu (ouvoAikn nuepnaia doon 40 mg/kg).

)

MNa neg @stpsq NANPOQPOPIEG OXETIKA PE TN XPron Tou Translarna, cupBouAeuBeite To PUANO 0dNYIOV
Xpn % EMIKOIVWVNOTE HE TOV YIATPO 1 TOV (pApPUAKOnolo odagc.
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Mwg dpa 1o Translarna;

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

HIag HUIKAG NpwTeivng. ENeidn n npwTeivn auTtr) cuPBAAAEl 0TNV NpooTadia Twv HU®V anod 30
TpaupaTiopoUg KaTa Tn clonacn Kal XaAdpwaor Toug, ol HUEC TwV aoBevWV PE PUIKN duaTpogia TL'J\r@
Duchenne kaTaoTpEpovTal Kal TEAIKA NAaUouV va AEIToupyouv. @

H puikn duoTpogia TUNou Duchenne pnopei va npokAnBei and pia ggipd YEVETIKWV aVwHAAIG VQO
Translarna evdeikvuTal yia Xpron os acBeveic Twv onoiwv n acBeveia oPeiAeTal O opmp@g%vaa)\isq
(anokaAoUpeveG avepunveUOIPeG HETAAAAGEEIG) aTo yovidio TNG duaTpogivng, HE AnoTE oﬁd va
dlakonTeTal NpOwWpPaA N Napaywyrn TnG QUGCIOAOYIKNG SuaTPOo®ivng Kal, WG ek TOUTOU, v@pampshm
EANEIYPN duOTpOPivNG Kal YN PUCIOAOYIKN AgIToupyia Twv Juwv. To Translarna eniTpenel oTov
HNXaviopo napaywyng npwTeivng ota KUTTapa Twv v AOyw agbevav va napalgd@mv avwpalia, pe
anoTéAeopa Ta KUTTApa va napdyouv Tn AEITOUPYIKN NpwTEIivN duaTpoivn. Q}

Moio €ival To 0peAoG Tou Translarna cUNPWVA HE Tlc;jbédxsTst;;

Ze pia Baoikr YEAETN oTnVv onoia peTeixav 174 aoBeveig nAikiag 5 €w ETWV HE HUIKNA duoTpoia
TUnou Duchenne nou pnopouaoav va Badilouv, xopnynénkav duUo %ilq Translarna (40 mg/kg kai
80 mg/kg nuepNCiwG) Kal oUYKPIBNKav Pe EIKOVIKO papuako (eIkOYikn Bepaneia). O Baoikdg deikTng
METPNONG TNG ANOTEAECUATIKOTNTAG ATAV N aAAayrn oTnv ano nou pnopoucav va diavucoouV ol
aobeveig o €€ AenTd peTa anod 48 gRdopddeg Bepaneiag. V

MapoTi n apxikn avaAuon Twv anoTeAeoPATwy BAcel 6)\% WV OTOIXEIWV TNG HEAETNG dev £DeIEE
ONMavTIKEG O1aPOPEC 600V apopd TNV andoTacn nou p&opouoav va diavUuoouVv ol OPAdeC aoBevwVv Nnou
AauBavav To Translarna kai To €IKOVIKO pApUako, o@spalTépm avaAuoeic £d<IEav OTI N IKAvoTNTa
Badiong emideivwdbnke og HIKpOTEPO BaBUO OTO @svsiq nou AauBavav 40 mg/kg Translarna
NUEPNOIWG 0 OUYKPION HE TOUG aoBeveic nou‘@ﬁovav TO €IKoVIKO (PAapuako: YETA ano Bepaneia 48
€Bdopadwv, ol acbeveic nou Aaupavav 40 kg Translarna nuepnoiwg pnopouaoav va diavuoouv, Katd
MECO 0po, 32 YETPa Napanavw ano Toug agBeveic nou AduPavav To €IKoVIKO @apuako. H enidpaon frav
aKOMd EVTOVOTEPN OTNV Unoopada aqegl pe emdeivoUpevn IkavoTnTag Badiong: ol aoBeveic nou
AauBavav 40 mg/kg Translarna nue ¢ Jnopouaoav va diavuoouv, KaTd Pego 0po, 50 PETPa
napandavw ano Toug acBeveic nou AJfBavav To €Ikoviko pApuako. H euepyeTikn enidpaaon Tng
HIKpOTEPNC dOONG evioXUBNKE €NCNG ano BEATIWOEIC OTOUG AAAOUG JEIKTEC METPNONG TNG
anoTEAEOUATIKOTNTACG, NEPIA VOUEVWV EKEIVWV NOU OUVOEOVTAl HE TIC KABNUEPIVEG OpaoTnpPIOTNTEG
Twv acBevav. Kapia BE)\Tinq dev napatnpnBnke We Tn Xoprnynon Tng uwnAoTepng doong (80 mg/kg
NHEPNTI®G). o

RO

MeTa TNV apxikn éyx@], OAOKANPWONKE Pia akopn HEAETN pe 230 aoBeveig nAikiag 7 €wg 14 eTwV pe
enideivwaon TnG IK \Qmaq Badiong, n onoia OpwG dev ENETPEWE TNV €EAYWYN NEICTIKWV
oupnepacuaTV. QoTo00, Ta oToixeia deixvouv OTI To Translarna gixe BeTIkr enidpaon o€ dIAPOPOUG
OEIKTEG WETP , ONW¢ 0 Xpovog Tpe€ipatog n Badiong 10 pETpwy, o Xpodvog yia Tnv avodo kal kaBodo
4 oKa)\l(bv;@o XPOVOG HEXPI TNV aNWAEIA TNG 1IKavoTNTag BAdIoNG. Z€ AUPOTEPEG TIG HEAETEG

anodeix 1\& OTI N EUEPYETIKN €nidpacon Tou Translarna nTav nio EYPaAvig oToug aoBEeVEIG nou
napoudidlav PETpia endeivwon TNG agBévelac.

Mi Kpr HEAETN o€ naidid nAikiag 2 €w¢ 5 eTwv pe PUikh duoTpo®ia Duchenne €dei&s 6T N ouvhAONGg
Qn Twv 40 mg/kg Translarna nuepnoiwg ATav enapkng. ZUPP®WvVA PE TNV agloAdynon TnG CWHATIKNG
&@pao-rnplbmmq 12 aoBevwyv Translarna, To @apuako ATAv AnoTEAECHATIKO O GUYKPION WE TO 1ATPIKO

10Topikd 11 aoBevwv nepinou idiag nAikiag ol onoiol dev gixav unoBAnbei os Bepaneia pe Translarna.
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Moiol kiviuvol ouvdéovTtal pe 1o Translarna;

O1 ouxvOTEpPEG avenmBUUNTEG eVEPYEIEG ToU Translarna (evdexeTal va ennpedoouv NepioocdTepa and 5 oT
100 aTopa) sivail €uetog, diappola, vauTia (aiobnua adiabeoiag), kepaAaAyia, oTouaxonovog, \
HETEWPIOHOC (agpia). \C)

To Translarna dgv NpENel va XopnYEIiTdl TAUTOXPOVA HE APIVOYAUKOOIOIKA avTIBIOTIKA xopnyoUpé@ VE3

€veaon n €yxuon (oTaydnv xopriynon) o€ QAERa. A

MNa Tov NAAPN KAaTaAoyo TwV avenBUuunNTwV EVEPYEI®V KAl TWV NEPIOPIOHM®V MOU £XOUV u@spesi ME TO
Translarna cUPBOUAEUBEITE TO PUAAO 0dNYIWV XPHonG. g

MNa noioug Adyoug eykpidnke 1o Translarna ornv EE; o\

«
O Eupwnaikog Opyaviopog dapudkmv EKPIVE 0TI Ta oGEAN Tou Translarna UNeFTEPOUV TWV KIVEUVWY
nou ouvd&ovTal e auTd Kal €I0NYNONKE TNV £yKPION TOU €V AOYW cpappdm@‘mv EE.

MapoTi npénel va unoBAnBolv nepaitépw dedopéva, o Opyaviopog éKpIVé@l’l undapxouv anodei&eig OTI To
Translarna eniBpaduvel Tnv €€ENIEN TNG vOoou Kal 0TI n eiIkdva aogpa TOU (papuakou Oev anoTeAei
ooBapd napdayovTa avnouyxiag. O Opyaviopog avayvwpioe 0Tl ol d £ €i¢ e puikn duoTpogia Duchenne
avTIgeETwNICoUV Jia avikavonoinTn avaykn yia 8gpansia autng Tnﬁgopﬁq naenong.

To Translarna €xel Aapel «&ykpion uno 6pouc». AuTo cnpaiv@@ovapévowm nepioooTepa dedopéva
OXETIKA JE TO PAPHAKO, TA onoid KAA&giTal va NpooKouigel \E'ralpsia. O Eupwnaikdg Opyaviopog
dapuakwyv Ba enavegeTalel £TNOIWG KABE VEO n)\npoq)op& oTolxeio nou Ba eival d1abéoiPo Kal n
napoloa avaokonnaon 6a evnuepwveTal avaAoywc.

&

Moia oToixeia yia To Translarna avggalsml va unoBAn6ouyv;

N
Aedopévou 0TI oTo Translarna xopnynonke € Kgcn uno 6pouc, N NAPACKEUACTPIA €TAIPEia TOU
@appakou 6a unoBaiAel Ta anoTeAéopaTta Prac veéag HEAETNG oUYKpIoNG Tou Translarna Pe €IKOVIKO
(PApHako yia TNV emBeBaiwon Tng anor, MaTIKOTNTAG KAl TNG AOPAAEIAC TOU pAPHAKOU.
<

N
Moia pérpa AapBavovrai \QS)TI]V ac@aAn Kal anoTEAECHATIKRA XPRoN Tou
Translarna; @)
O

STNV NePiANYn TV XapakTRAITIKOV TOU MPoIdVTOC KAl GTO GUAAO 03NYIGV XPAONS CULNEPIARPONKaV
OUOTACEIC Kal MANPOPOPIsS YIa TIC KATAAANAEG NpoPUAAEEIC Nou npEnel va AapBavovTal ano Toug
ENAYYEAUATIEG TOU Tou‘é‘QTnc uyeiag kal Toug acBeveic yia TNV ao@aAr Kal anoTeEAECUATIKNA Xpron Tou
~N

Translarna. O

'Onw¢ yia 6Aa Ta @%uam, Ta dedopEva yia Tn Xpnon Tou Translarna TeAoUv UNo ouUveXH
napaKo)\ofJOnO@Ol aveniBUPNTEG eVEPYEIEG NoOU enionuaivovTal he To Translarna a&ioAoyouvTai
NPOCEKTIKA @'Aapﬁdvovml oAa Ta anapaiTnTa PETPA yid TNV NPOCTACia TWV AGOEVQV.

AoméQ}Anpocpopisq yia 1o Translarna

To@slarna €\aBe adsia kukAo@opiag, n onoia ioxuel o€ oAOKANPN TNV Eupwnaikn 'Evwon, oTig 31
I u 2014.

&I‘Isplcrchapsq nAnpo@opisc yia To Translarna diatiBevTal oTov 31adikTuako Tono Tou Opyaviopou, aTn
dlelBuvon: ema.europa.eu/Find medicine/Human medicines/European public assessment reports.

TeAeuTaia evnuépwon TnG avaokonnong: 06-2018.
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http://www.ema.europa.eu/ema/index.jsp?curl=/pages/medicines/human/medicines/002720/human_med_001742.jsp

