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MNouuntyBaHa CMA 3aeaHuMuUa,

Kako oarosop Ha BaweTo 6apatbe, 3340BOJICTBO HU € A3 MM cnogenme co Bac MHPoOpMaLMUTeE Kou ce
ogHecyBaat Ha ucnutysareto PECIMNOH/, HoBO ncnuTtyBamwe Koe Biogen naaHupa Aa ro Huumpa.

Op pocerawHaTta copaboTkata co CMA 3aeHMLaTa 3aKAyYMBME AEKA U NOKPaAj 3HAUNTENHNOT Hanpesok
NnocTMrHaT BO MOCAeAHWUTE TOAMHM, C&€ YyWTe MMA He3a[0BOSIHM NOTpebu KAKo M MOMKHOCTM 3a
noaobpyBarbe Ha rpuaTta 3a HOBOpoAeHuYMmaTta M geuata co CMA. [ocTtanHuTe nogatoun of
[ONropoyHaTa cTyguja 3a 3osreHama (onasemnogene abeparvovec-xioi) nokaxysaaT aeka 4 og 10
nauyeHTV ce npedpanne Ha TPeTMaH Co HycuHepceH.» OBa MCTO TaKka e NpUjaBeHO O, CEKOjAHEBHOTO
MCKYCTBO.2 3

MNpernep Ha ctyaujata PECMIOHA

Ctyamjata PECMNOHAO Ke ja ucnuTyBa KAMHWYKaTa KopucT M 6e3begHoCTa Ha HYCUHEPCEHOT Kaj
HOBOPOAEHYMHbA U Aeua CO CNUHaAHA MyCKy/lHa aTtpoduja (CMA) Kou ce ywTe MmaaT HEUCMOHETU
KAMHWYKM NoTpebun No TPeTMAHOT CO reHCKa Tepanuja (onasemnogene abeparvovec-xioi). Bo ctyanjaTta e
npeasuaeHo ga ce Bkayyat 60 geua Ao 3 roamMHU, 3a KOW e yTBPAEHO AeKa MMaaT noTeHumjan 3a
AOMNONHUTENHO KAMHWMYKO nofobpyBatbe NO MPMEMOT Ha reHcKaTa Tepanuja (onasemnogene
abeparvovec-xioi).

MpumapHaTa cTyaucKa rpyna uma 3a uen ga Bkayyuun 40 aeua Ha BO3pacT o4, 9 meceum uam nomnaam (8o
MOMEHTOT Ha NpBaTa A03a Ha HYCMHCEPCEH) KOW MMaaT ABe Konuu Ha SMN2 (HajsepojaTHO Ke pa3BujaTt
CMA Tun 1) n nobune reHcka Tepanuja (onasemnogene abeparvovec-xioi) Ha 6 mece4yHa BO3pacT UK
nomanu. BtopaTa cTygmcka rpyna Ke Bkaydysa 20 aeua M Ke reHepupa nogatouM Kaj NaumeHTu co
NOLIMPOK orcer Ha Bo3pacT (40 3 roanHKM 3a Bpeme Ha npsaTta go3a Ha CMUHPA3A (nusinersen)). Nocne
CKPUHUHI NepUOAOT, yYecHUUUTe Ke ja aobujaTt ogobpeHata fo3a o4 12 mg Ha HYCUMHepCeH, OAHOCHO
4yeTMpPK 4031 HA ONTOBApyBaHe NPOCAEeAEHO CO 403U HA OAPXKYBatbe HA CEKOM YeTUPU MmeceLlm, 3a Bpeme
Ha ABEroamMLHUOT Nepuog Ha ctygmjata.4

PECMOH/A npeTcTaByBa 4YeTBpTa ¢asa, OTBOpPeHa CTyaMja, TaKa LITO WM CTapaTeanTe Ha NauMEHTUTE U
HUBHUTE NEeKapu 3HaaT AeKa ce TPeTUPaHU Co nusinersen.

OueHKa Ha epuKacHocT

Nyfeto co CMA He co3gaBaaT goBosiHo Survival Motor Neuron (SMN) npoTeuH, Koj € HeonxoaeH 3a
O P’KyBatbe HAa MOTOPHUTE HEBPOHW KOW LUTO CE OAFOBOPHM 33 CeAtbe, OOEHE, KAaKO M 33 HEeKoM
OCHOBHWTE }XNBOTHUN PYHKLNM, BKAYYYBajKkM guLuerse 1 rontarbe. Ctyanjata PECNOH/ ke 6apa ogrosopu,
[anv of, AoKaXKaHaTa ePUKACHOCT HAa HYCMHEPCEHOT M HeroBaTa NpoAyKumja Ha SMN NpoTenHOT, MoXKe U
nauMeHTUTE NPETXOLHO TPETMPAHM CO reHCKa Tepanuja Aa MMaaT KOPUCT.

EdunKacHocTa Ha TpeTMaHOT Ke buae oueHyBaH CO MPOLEHKa Ha MOTOpHaTa ¢yHKUMja, AOMNOJNHUTENHMU
KAMHUYKM UCXOOM Kaj CaMUOT NaumeHT (Ha np.rontarbe) n onTepeteHocTa Ha cTapaTenoT. cTo Taka Ke ro



MepUMe HMBOTO Ha HeypodUAaMEHTUTE KaKo MNOTeHLUMjaleH MapKep 3a aKTMBHOCT Ha 6osecTa
(McTpaxkyBaukM Kpaj).

Bpeme

KomnaHujaTa nnaHupa ga ro AoCTaBuM NPOTOKONOT 3a CTyAMjaTa 40 PerysaTopHUTE Tena BO HapeaHuTe
MeceLM U MMa 3a Len NpeuTe KBaMPUKyBaHU NaumMeHTH ga buaat BraydeHu Bo ctygmjata PECMIOH/A Bo
npBMOT KBapTan og 2021 roguHa.

NapTHepcko paboTtere

3Haeme feKa ce ywTe NocTojaT He3a40BONEHN NOTpebn BO 04HOC HA TPETMAHOT Kaj naumeHTuTe co CMA
1 cme b1arogapHU Ha cUTe CemejcTBa, CTapaTenn U UCTPAXKMTEIM KoM NPOAOJIXKYBaaT Aa HX NomMaraar 4a
ja nopobpume rpurkata 3a naumeHTute. CMA 3aeaHumuaTa belwe of KAy4HO 3HaYeHe nomarajku aa ro
odopmumMe AN3aJHOT Ha CTyAMjaTa U Aa OCUTYpa AEKa MEPEHATA 33 KAMHMUYKM UCXOL LITO Ce KOpUCTaT ce
OHME LWITO Ce HajBa*kKHM 3a NAUMEHTUTE U HUBHUTE cTapaTtenu. Ctyaujata PECMOHM, ke nomorHe BoO
npubmnpareTo Ha A0NONHUTENHM NOAATOUN U MUHPOPMATUBHM OLYKM 32 TPETMAH Ha HOBOPOAEHUYMHATa
n geuata co CMA.

Kako TUM ocTaHyBame MOCBETEHW, N0jasHN NapTHEPU Ha OBaa 3aedHuuUa, ke NpoAo/knume aa bugeme
[0CTanHuM 1 Ha Balle baparbe BO MAHWHA Aa ob6e3beanme HajHOBU MHPOPMALUN.
CpaedeH nosgpas,
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