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Itvisma (ovaoeuvoyevn aunenapBoBekn)
Avaokonnon Tou Itvisma og anAn yAwooa kal aitioAoyikd €ykpiong otnv EE

Ti eival To Itvisma kal 0€ NOIEG NEPINTWOEIG XPNOIHONoIEiTal;

To Itvisma €ival pappako yovidiakng Bepaneiag yia Tn Bepaneia Tng vwTiaiag PUikng atpogiag (SMA),
piag goBapnc ndénong TwV VEUPIKWV KUTTAPWY (VEUP®VWV) NOU NPOoKAAei Juikn €EacBEvion Kal
aduvapia, g aTopa NAIKIAg 2 TV Kal Avw PE KANPOVOMIKEG HETAAAGEEIG (aAAayEg) aTo yovidio SMN1.

H SMA eival ondavia acBévela kal To Itvisma xapakTnpioTnke «oppavo ¢papuako» (pAapuako nou
XpnoigonoigitTal o onavieg nabnoeig) oTig 19 Iouviou 2015. MNeplooOTEPEG NANPOPOPIES Yid TOV
XapakTNPIoHO €VOC PpApUAKou wG op@avou PNopeite va Bpeite edw:
ema.europa.eu/medicines/human/orphan-designations/eu3151509.

To Itvisma nepiexel Tn dpaACTIKI OUCIia OVACEPVOYEVN aunenapBoBEKN.
Nwg xpnoiponoigital To Itvisma;

To Itvisma xopnyeiTal povo pe 1aTpikf ouvTayn. H évapgn, n xopnynon kai n eniBAeywn tng Bepaneiag
npénel va npayuaronoloUvTal anod yiatpo WPE neipa orn Bgpansia TnG vwTiaiag HUikng aTpogiac.

To ¢papuako diaTiBeTal unod PopPn eveaiyou diaAupaTog. XopnyeiTal yia popd Yovo Pe evdoppaxiaia
€veon (0To KATW PEPOC TNG NAATNG, ansuBeiag oTo Uypd YUpw and Tov vwTidio HUENO) OE VOCOKOUEIQKO
nepiBailov ano yiaTpo Pe egneipia otn dieEaywyn auTtng Tng diadikaciag. O1 aoBeveig evdExeTal va
XpelaoTei va Aapouv kataoToAn (PApPako yia va xaAapwoouv) npiv Toug Xopnyndei To Itvisma.

>Toug acBeveic Ba xopnynOei eniong npedviloAovn (fj GAAO KOPTIKOOTEPOEIDEG) and To OTOMA, 24 WPEG
npiv anod Tn xopnynon Tou Itvisma. H Bepancia ye KopTIKOOTEPOEIDH Ba XopnyYEiTal nUEPNTIWG yia
nepinou 2 pnveg Perda tn ddon Tou Itvisma ) €wg 0Tou Ta NNATIKA EviUPa TwvV aoBevwv Pelwbolv ot
anodekTo €ningdo. O yiaTpdg Ba peiwvel otadiakd Tn 300N Tou KOPTIKOOTEPOEISOUG £wG TNV NARPN
dlakonn Tng Bepaneiag.

Ma neplooOTEPEG NANPOPOPIEC OXETIKA UE TN XPron Tou Itvisma, cupBouAeuBeite To UAAO 0dnyIwV
XPNONG 1 ENIKOIVWVNAOTE JE ToV yIaTpd 1 Tov ¢pappakonold odag.

Nwg dpa 1o Itvisma;

O1 aoBeveic ye SMA napouaialouv eAATTWHA O £va yovidio nou ovopdletal SMN1 kai xpeldleTal o
0pYaviouog yia va napdayel Pia npwTeivn anapaitnTn yia Tnv emiBiwon kai Tn QualoAoyIKh AgIToupyia
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TWV KATW KIVNTIKOV VEUPOVWY, dNAAdn TWV VEUPIKWV KUTTAPWYV TOU VWTIAIOU HUEAOU NOU EAEYXOUV TIG
MUTKEG KIVAOeIC. H dpaoTikn ouaia Tou Itvisma, n ovacsuvoyevn aunenapBoBEkn, NePIEXEl Eva
AEITOUPYIKO avTiypago Tou yovidiou auToU. ‘OTav Xopnyeital Je Eveon, TO PAPHAKO EKKPIVETAI GTOUG
KIVNTIKOUG VEUPWVEG OMNOU NAPEXEI TO OWATO YOVidlo yia TNV Napaywyn enapkoug NocoTNTAG TNG
OUYKEKPIMEVNG NPpWTEIVNG, BEATIOVOVTAG KAT' QUTOV TOV TPOMO TNV KIVNTIKR AEIToupyia.

Moia €ival Ta opéAn Tou Itvisma cUHP®WVa HE TIG HEAETEG;

Mia kUpla JEAETN, oTnV onoia PeTeixav 126 naidid nAikiag 2 £éwc KaTw Twv 18 eTwv ge SMA, Ta onoia
dev gixav AaBel aTto napeAdov Bepancia pe GAAa pappaka yia Tn 8gpaneia Tng SMA kal pnopouoav va
kaBioouv, aAAa dev kaTapepav NoOTE va NepNATioouv avegapTnTa, kaTedelge o1l To Itvisma eival
anoTeAEOHATIKO OTN BEATIWON TNG KIVNTIKAG AEITOUpYiag o GUYKPION HE EIKOVIKO PAPHUAKO (EIKOVIKN
gvean).

O Bagikog deikTNG HETPNONG TNG ANOTEAECUATIKOTNTAG ATAV N HETABOAN TNG KIVNTIKAG AgIToupyiag, n
onoia a&lohoynBnke pe TNV kAipaka Hammersmith Functional Motor Scale - Expanded (HFMSE)
(AsiToupyikn KivnTIKA KAipaka Hammersmith — dieupupévn) 1 €Tog PeTd Tn Anwn Tou Itvisma. H
HeTaBoAn otn BaBuoAoyia HFMSE ftav 2,4 BaBuolc oToug acBeveic nou £éAapav Itvisma, og oUykpion
pe 0,5 oToug aoBeveic nou éAapav ikovikd Gapuako. AuTr n HETABOAN unodeikvUel BEATIWON TwV
KIVNTIK®OV IKAVOTATWV, ONWG N aAAayr oTdong f n JeTakivnon Twv avw akpwv, 0Toug uno Bepancia
aoBeveig yeTa and éva £Toc.

O1 peAéTeg nou npaypaTonoifnénkav yia To Itvisma neplypd@ovTal avaAuTikOTEpa oThv €KBean
a&loAdynaong Tou pappakou.

Moieg €ival o1 aveniOUPNTEG EVEPYEIEG KaAIl Ol NEPIOPICHOI Tou Itvisma;

O nNANPNC KaTaAoyog TWV aveniBUPNTWV EVEPYEIOV KAl TWV NEPIOPICH®V NOU avapepOnKav We To
Itvisma nepiAauBaveral oto UAANO 0dnYIOV XpronG.

O1 nio ouxVvEG aveniBUPNTEG evépyeleg Tou Itvisma (evdéxeTal va eppavioTouv O€ NEPIOTOTEPOUG anod 1
oToug 10 aoBeveicg) €ival AoigwEn TNG avwTepNG avanveuaTikng odoU (AoINwWEN TNG BUTNG Kal Tou
(Papuyya), NUpeTodC, EPETOC Kal KEPaAaAyia. AANEG oUXVEC avemBUUNTEG evEPYeIeG (EVDEXETAI va
EMQavIoToUV 0€ €wG Kal 1 oToug 10 aoBeveic) sival aunuéva enineda NNaTikwv eviUPwy.

OpiopEveC avemBUUNTEG evéEPYEIEC Unopei va eival ocoBapéc. O1 nio ouxVveC (EVOEXETAl va EUPAVIOTOUV OE
€wg kal 1 oToug 10 aoBeveig) eival €UeTog, augnueva eningda NNaTikwy evqUPwy, kepaiaAyia kai
NUPETOG.

MNa noioug A0youg eykpiOnke 1o Itvisma ornv EE;

'Exel kaTadeixOei 0TI To Itvisma enePepe KAIVIKA ONUAVTIKEG BEATIMOEIC TNG KIVNTIKAG AEIToupyiag os
acBeveic nAikiag 2 eTwv kal avw (nNaidid, e@npoug kai eviAikeg) Ye SMA. O1 avemBUPNTEG EVEPYEIEG
nTav napOuoIEC PE EKEIVEG EVOC GAAOU (PApPHUAKOU Mou MePIEXEl TNV idla dpaaTikr oucia kal Bewprbnkav
dlaxelpioiyes. Q¢ ek ToUTOU, 0 Eupwnaikog Opyaviopog Oapuakwy EKPIVE OTI Ta oPEAN Tou Itvisma
uUnepTeEPOUV TWV KIVOUVWV Mou cuvdEovTal JE auTd Kal €10nNyNBNKe TV £yKpion TNG XPHonNG ToU gV AOYw
(apuakou otnv EE.

Mola pérpa AapBavovTal yia Tnv ac@paAn Kdl anoTeAECHATIKRA XPHon Tou
Itvisma;

H eTaipeia nou gunopeletal To Itvisma 8a napacyel ekNAIdeuTIKO UAIKO OTOUG ENAYYEAUATIEG TOU TOMEQ
TNG uyeiag, oTouc aoBeveiG KAl OTOUC PPOVTIOTEG HE NANPOPOPIEC OXETIKA PE TNV SMA, Tov Tpdno
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ac@aloUg Xpriong Tou @apuakou, Toug KivoUvoug nou cuvdgovTal UE TO PAPHAKO Kal TOV TPOmno
evTonigpoU Kal avagpopdg TwV aveniBUuPnNTwy EVEPYEIDV.

To UAIKO auTO evdEXETal va dnHOCIEUBEl ano TIG €BVIKEC apPOdIEC apXEC aToV JIKTUAKO TOUG
TOMO. KataAoyog Twv v AOYw €BVIKWV Nopwv diaTiBeTal oTov JIKTUAKO TOMo Tou EMA.

>TnV NepiAnWn TwV XapakTNPIOTIKWV TOU NPOIOVTOC KAl 0To PUAAO 0dnyI®V Xpriong oUuPnepIAnginkav
eniong ouoTdaoelg Kal NANPOPOPIEG Yia TIG KATAAANAEG NPoPUAAGEEIG nou npenel va AauBdavovTal and Toug
ENAYYEAUATIEG TOU TOMEQ TNG UYEIAC Kal TouG agBeveig yia TNV acPaln Kal anoTEAECUATIKI Xpron Tou
Itvisma.

'Onwg yia 6Aa Ta papuaka, Ta dedopéva yia Tn Xpnon Tou Itvisma TeAoUv uno cuvexrn napakoAoldnan.
O1 mBavoAoyoUHevVeG avenBUUNTEG EVEPYEIEG NOU ava@EpovTal yia To Itvisma 6a a&loAoyouvTal
NPOCEKTIKA Kal 8a AauBavovTal 6Ad Ta anapaiTnTd PYETPA Yid TV NPOOTACia TwV AdoBevVV.

Aoinég nAnpowopisg yia 1o Itvisma

To Itvisma éAaBe adsia kukho@opiag, n onoia Ioxuel o€ 0AOKANpN TNV EE, oTIG.

MNeploodTEPEG NANPOPOPIEC Yia To Itvisma, Kabwc kal To UAAO odnyI®V Xprnong Kai n €kbeon
a&loAdynaong, diaTtiBevTal oTov dikTuakd TONo Tou Opyaviogpou, otn dielBuvon
ema.europa.eu/medicines/human/EPAR/itvisma.

Ia NANPoPopieg OXETIKA HE TN d1aB0IudTATA AUTOU TOU PAPHUAKOU OTN XWPA 0dG, EMIKOIVWVIOTE HE
TNV €8vikn appo6dia apyn.
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