07. aeryct 2020 roanHa

MounTyBaHw,

Kako gen oa HaweTo napTHEpPCTBO M oAroBop Ha BaweTo Gapawe ga gobueate
HaBpemeHa WHopMauuMja BO BpCKa CO MporpamaTta 3a KIWMHUYKW pas3Boj Ha NekoT
risdiplam, co 3agoBosicTBO ro crnogesiygame co Bac gonro o4ekyBaHOTO OOCTUTHYyBaH€.
HeHec, AgmuHucTpauumjata 3a xpaHa u nekosn Ha CAL (aHr. Food and Drug
Administration, FDA) ro ogobpu nekot risdiplam 3a TpeTmMaH Ha ChnuvHanHa MYyCKynHa
atpodmja (CMA) kaj Bo3pacHM M Aeua Ha Bo3pacT ofd 2 meceum n noctapu. Kako
AononHeHue, risdiplam ke 6uge peructpypaH noa 3awTtuteHo 6peHa nme Evrysdi™ (ev-
RIZ-dee) Bo CAL.

Ha cnegHnoB NnHK MoXeTe Aa npuctanntTe o CoornTeHneTo.

OpobpyBaweTo of cTpaHa Ha FDA ce 3acHoBa npea cé Ha nogatoumTe of ABe CTyauwu,
CO KOM ce npoueHyBa edmkacHocta un 6GesbegHocta Ha risdiplam kaj cMmnTomMaTtcku
HoBopogeH4Yuha co Tun 1 Ha CMA Ha Bo3spacT of 2 go 7 meceum (ctyagunjata FIREFISH) n
kaj nyre co Tmn 2 unu 3 Ha CMA Ha Bo3pacT o 2 o 25 roguHu (ctygujata SUNFISH).

OBaa npBa perynatopHa npecspTHuua, ogobpyBaweTo Ha nekoT risdiplam, Gewe uen Ha
Pow, PTC Therapeutics 1 SMA Foundation kou ja 3ano4Haa copaboTtkata npeg 9 roguHu.
Cunarta n pewwutenHocta Ha CMA 3aegHuuaTta NocTojaHO He uHcnpupalle, buaejkm
pa3BMBME HOBa TpeTMaHCKa orumja Koja uma noTeHuujan ga Bnvjae No3UTUBHO BpP3
XMBOTOT Ha naumneHTuTe. [leHec ro criaBumMe HaweTo KONEKTUBHO OCTBapyBaHe.

Hawara nckpeHa GrnarogapHOCT € Haco4eHa KOH CTOTUUMTE NauMEHTU U CemejcTBa Kou
y4yecTByBaaT BO HALUUTE KITMHUYKM CTYAUU, KAKO M HA MHOTyTe rpynu Ha NauneHTu Wnpym
ceeTtoT. Bu Onarogapume 3a BaweTto NapTHEPCTBO, noBepba M KOHTUHyMpaHaTta
noAadpLUKa WTo Aosede 40 0Ba OCTUMHYBawe. YecT HM e WTo cMe Aen of OBaa 3aefHuua
n GnarogapHu 3a cé WTo NnocTurHaesMe paboTejkm 3aegHo.

Kako gononHeHue Ha ctygumute FIREFISH n SUNFISH, kon 6ea ocHoBa 3a ogobpyBare
Ha nekoT Bo CA[l, TekoBHaTa nporpama 3a KIMHMUYKK pa3Boj Ha risdiplam BknyyyBa noeeke
oa 450 nuua co CMA. lNporpamaTta ondaka npea-CMMNTOMaTCKM JOEHYMHba OO0 BO3PaCHU
nuua co 60 roguHn; y4eCHUUM CO LUMPOK CNeKTap Ha CUMNTOMW U MOTOPHa (PyHKLM]ja, Kako
N NaUMEHTM KoM NpeTxonHO bune nekyBaHu co apyru nekosn 3a CMA.

Honeka ob6jaByBame peka oBa opobpyBawe Bo CALl e 3HauyajHa npecBpTHMUA 3a
3aegHuyata Ha CMA, HawumoT Henokonebnve OKyC OCTaHyBa Aa NpPOAOSPKMME Aa
copaboTyBame CO 34paBCTBEHUTE BIaCTW, BNaguMHWATE areHuun u Apyrn 3acerHatu
YUHUTENW HU3 LLeNnoT CBET 3a fa obes3beanme wMpok n 6p3 npuctan go risdiplam 3a cute
nauveHTM KoM MOXe da uma Kopuct og TpeTmaHoT. Co 3agoBONCTBO BE U3BECTyBaMe
Aeka umame pocTtaBeHo Gapawa 3a ogobpyBawe Ha NEKOT Ko ce pasrfnegyBaaTt of
CTpaHa Ha perynaTtopHuTte Bractun Bo bpasun, Yune, KnHa, lHpooHesunja, Pycuja, JyxHa
Kopeja n TajsaH; u ce HageBame Aeka AeHelwHoTo ogobpyesawe Bo CA[Ll e no3uTuBeH
CUrHan 3a uaHuTe HOBOCTU WKpym cBeToT. lNokpaj Toa, BO EBpona, nogHecyBaweTO Ha
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annvkaumjata 3a gogenysake Ha MapKeTUHr aBTopusaumja 0o EBponckaTta areHuuja 3a
nekosu (aHr. European Medicines Agency, EMA) e HeM1HOBHaA.

OuekyBame feka Moxe fa gobueTe npawakwa of BaliaTa 3aegHuua 3a AeHellHuTe
HOBOCTW, Ma 3aToa Be NOTTUKHyBame 6e3 ABoymMene Aa He KoHTakTupaTe. Co HeTpneHue
odyekyBame fOa obesbeaume pononHuTenHuM mHdopMaumm 3a nporpamata 3a risdiplam
Kako UCTUTe CTaHyBaaT AOCTarnHMW.
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