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PEAAKLWNOHHA CTATRNA

Nusinersen npu cnuHanHa myckyaHa
ampodusa — Bonpocu npu oueHka u gocmun
go 3gpaBHama mexHoAo2uS

[eopeu VckpoB'?, Pymen CmegaHoB'?

" Kamegpa no Couuaxa MeguuuHa u oblyecmBero 3gpaBe, Qakyamem
no ObuwecmBero 3gpaBe, Meguuurcku yHuBepcumem - lroBguB
2 Yisemumym no pegku 6onecmu, MroBguB

Ha 30 wmad 2017 2. EBponeiickama komucus u3gage
pa3peweHue 3a nasapHa ynompeba Ha nusinersen ¢ mop208cko
HaumeHoBaHue Spinraza, BaaugHo 3a ueaus EBponedcku Colos.
Nusinersen e nocoueH 3a AeueHue Ha cnuHanHa myckyana ampogusa
(CMA) [1]. eduHupanu ca yemupu nogmuna CMA 8 3aBucumocm
om Bv3pacmma npu HayaAo u mekecmma Ha 3aboAaBaHemo — mun
1 (SMA1), Hal-mexkkama dopma, ¢ Hauano go 6-meceyHa Bo3pacm;
mun 2 (SMA2), ¢ Hauaro mexgy 6- u 18-meceyHa Bb3pacm; mun
3 (SMA3), ¢ Hauano MeXkgy gemcmBomo u loHowecmBomo; mun
4 (SMA4), Hat-manko mexkkama dpopma, ¢ Hayano npu Bb3pacmHu.
Bcuuku nogmunoBe ce xapakmepusupam ¢ MyckyaHa caabocm
u ampodus ¢ pasauyHa mekecm, 0COGEHO 3acAzawla goAHUME
kpadHuuu u guxameAaHume myckyau. Caabocmma e noumu BuHazu
cumempuyHa U npozpecuBHa. boaecmHocmma Ha ugAama 2pyna
CMA ce oueHnBa okono Ha 1 Ha 30 000 [2].

lMpu apaymeHmauusama Ha cBoemo peweHue, EBponedcka
azeHuus no AekapcmBama (EMA) npusHaBa mexkecmma Ha CMA
u cnewHama Hykga om epekmuBHu Aevenus. EMA npuema, ue
nusinersen Bogu go KAUHUYHO 3Ha4yuMu nogobpeHuA npu Maaku
geua ¢ pa3AuYHU cmeneHu Ha mexkecm Ha 3aboaaBaHemo. Bonpeku,
ye AekapcmBomo He e usnumBaHo npu nauueHmMu ¢ Had-mexkama
U Had-rekama @opmu Ha CMA, EMA ovakBa mo ga ocuaypu
Coluume noAsu 3a me3u nauueHmu [1]. okamo noAoXkumeAaHomo
paspelieHue 3a nasapHa ynompe6a 6e oyakBaHo, peweHuemo
Ha EMA ga npenopvuya ogobpeHue 3a Bcuyku nogmunoBe CMA
U3HeHaga go 20AdMa CmeneH 3gpaBHume peayAamopu U haamuu.

CnopHO € gaAau nasapHOmMO paspeweHue 3a wupok kpoe
Om UHgukauuu 6e3 Haauvue Ha npeku gokazameacmBa 3a
gbAzocpoyHama kauHuuyHa edpekmuBHocm u mepaneBmuyHume
NOA3U Ha nusinersen e godbp UAU AOW npeuegeHm. Om emuuHa
2negHa moyka, EMA 83e npaBuaHomo peweHue, gaBatku
Bo3mMoHOCM 32 AgYeHUE Ha nauueHmu 6e3 gpyau 3Ha4uMeAHU
mepaneBmuyHu onuuu. Cbwo om emu4Ha 2nega movka obaue,
npegaokeHama ueHa Ha npogykma 6e cuaHo npomuBopeyuBa [3].

Bucokama uena Ha nusinersen He e uskaloueHue u cregBa
npumepa Ha MH020 uHoBamuBHU AekapcmBeHu mepanuu 3a pegku
borecmu npegu moBa. [a, uHoBauusama B meguuuHama uma
cBoama ueHa, koamo yecmo e Bucoka. Ho ueHama Ha npogykma
cAegBa ga omyuma NpuHOCA Ha PasAUYHU CMpaHu u Auua 8

X0ga Ha pa3pabomBaHe u Cvb3gaBaHe Ha egHO HOBO AekapcmBo.
MHo20 om 0gobpeHume uHoBamuBHU mepanuu Npe3 NocAegHUME
20QUHU cmbnBam UAU QUPEKMHO npousmuyam om pesyamamu
0m npoyyBaHus, puHaHCUpPaHU ¢ NYOAUYHU 2PaHMOBE UAU YacmHu
bAazomBopumenHu cpegcmBa. B gpyau cayvau, GpapmaueBmuyHu
komnaHuu npocmo oduuuaAusupam QgobA2020guIHa ynompeba
u3BoH 0gobpeHu uHgukauuu u pebpaHgupam npogykma kamo HoB.
LleHooGpasyBaHemo Ha npogykma e QupmeHa noAumuka, HO u
8 gBama onucaHu npumepa CAyXu 3Ae 32 CMUMyAUpaHemo Ha
uHoBauuume u nobupasemo 3a kayzama Ha pegkume 6oaecmu
[4].

OzpaHuueHume kAuHUYHU gokaszameacmBa 3a nusinersen,
cbyemaHu ¢ Bucokama ueHa Ha npogykma, ca 0CHOBeH npobaem
npu oueHkama u gocmbna go masu 3gpaBHama mexHoAo2usA. B
cBoemo npoekmopeweHuemo om aBaycm 2018 2. HauuoHaaHUAM
UHcmMumMym 3a ycbBopweHcmBaHe B 3gpaBeona3Banemo (NICE)
He npenopv4Ba peumoéypcupane Ha nusinersen npegBug o4yakBaHus
pasxog mexgy 400 u 600 xuA nayHga 3a eguHuua CNeyveAeHa 20guHa
¢ omyumaHe Ha kayuecmBomo Ha »kuBom. Bsemaiku npegBug gopu
koHdugeHuuarHume omcmonku B ueHama, mo3u pasxog ocmaba
mBopge Bucok 32 Bb3moxkHocmume Ha HauuoHaaHama 3gpaBHa
cAykba 8 AHeaus [5].

OkoHyameAHuam BapuaHm Ha peweHue Ha NICE npegcmou
ga bvoge nyoaukyBaH B kpaa Ha okmomBpu 2018 2. caeg
gonvAHUMeAeH kpbe koHcyamauuu. OuakBanusma obave ca ga
He Hacmobnam cbwecmBeHu npomeHu. Beue ce komenmupa u
Bv3mokHocmma 3a cnopasymeHue 3a ynpaBasem gocmon (o
masu mepanua [5]. TpA6Ba ga ce ombeaeXu, e npozpama 3a
paHeH gocmbn go nusinersen 6vb8 BeaukoopumaHus Beye gedcmBa
[6]. Ta obaue e camo 3a geua cbc CMAT, guagHocmuuupaHu go
HaBbpwBaHe Ha 7-meceyHa Bv3pacm. [leua, guagHocmMuuupaHu
cAeg masu Bv3pacm, ca gonycmumu 3a BkalouBaHe npu onpegeeHu
MeguuuHcku ycaoBus. lMpozpamama we npuema HoBu nauueHmu
go 1 HoemBpu 2018 2. CnopasymeHuemo 3a ynpaBasaem gocmon
ce ovyakBa ga bbge 3a 5-20guweH nepuog ¢ eXe20gHO CbbupaHe
Ha gaHHU om peaaHama npakmuka. 06ekm Ha gozoBopa ca Bcuuku
nauueHmu nog 18-2oguwHa Bo3pacm u ¢ noHe gBe 2eHHU konuA
Ha SMN2 [5].

Y Hac Bvbnpocbm € gocmbna go AeyeHue ¢ nusinersen e
noBguzHam B kpas Ha 2017 2. u npegcmou ga cmaBa Bce no-
akmyaneH. OuakBaHuam 3HayumeAeH b6pold nauueHmu 3a moBa
UHave pAgko 3aboadBaHe u Bucokama ugHa Ha AekapcmBomo
nocmaBam cepuosHu npegu3BukameacmBa. 3amoBa mpsabBa ga
ovge omuemeH MmakcumanHo onumvm BvB BeaukobpumaHus
npu oueHkama Ha masu 3gpaBHa MexHoAO2UA — ACHO geduHupaHe
Ha nauueHmckama nonyAauus U gonycmumume 3a AeyeHue C
nusinersen nogmunoBe, go2oBapaHe Ha gonbAHUMEAHA omcmonka
u3BbH pearnameHmupaHume 3agbAkumeaHu makuBa, gocmon
eguicmBeHo B pamkume Ha ekcnepmHu ueHmpoBe 3a pegku
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Boaecmu, npocaegaBaHe CbC CbbupaHe Ha gokazameacmBa, aHaAu3
U peoueHka Ha gocmbna ¢ 02Aeg Ha HOBUME gaHHU om peaaHama
npakmuka.
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