HoBbIe BO3MOKHOCTH CHCTEMHOH IepopaibHOH Tepamuu CMA

IIpeeMCTBEHHOCTH B BeIeHUH NManueHToB co CMA: ot
IEeTCKOr0 HEBPOJIOra BO B3POCIyI0 XKkKu3Hb (M/tapHonIKuH
C.H.)

KnuHuyeckue MOATUIIE CIIMHAIBHON MBIIIEYHON aTpoduu 5q:

o tun 0 (BHYTPUYTPOOHBIN);

 Tun I (6one3ns Bepmaura-I'opdmana) - gedioT 0o 6 Mec.;

o tun II (6onme3us [yboBuiia) - ne6i0T B 6-18 Mec.;

« tun III (joHOWIECKas popMa, Oone3Hs Kyrennbepra-Benannmep) - me6ioT B Bo3pacTe oT 18 mec. mo 20
JIeT;

» Tun IV - Hayano Ha 3-4-M OeCATUIEeTHH XKU3HHU.

[TpuMeHeHHe 0COORIX MaJIbIX MOJIEKYII (IpernapaTa PUCAKIIIAM) UK JPYTUX CXOTHEIX COeTUHEHNH,
B3auMOIeHCTBYIOmuX ¢ Ipe-MPHK u akKTMBMPYIOUTUX KOPPEKTHHIM CIIJIAWCHHT 7-TO 9K30Ha T'eHa
SMN?2, cnoco6HOo T cuHTe3 QpyHKIMOHaIbHOTO Geka SMN.

Hccaedoesarnue FIREFISH (uacmw II)

Ha ¢one Tepanuu npenapaToMm puchaumiaM (Ispucau®) y geteit co CMA I trma Habm0[anoch
3HauuTenbHOE T «6ecCOOBITUIHOM» BRIZKUBAEMOCTH: 93% GONMbHLIX K OKOHYaHUIO 12-Mec. mepuona
HabsoeHus OBIIN BCe ellle KKBH.

Farrar MA, Kiernan MC. The Genetics of Spinal Muscular Atrophy: Progress and
Challenges. Neurotherapeutics. 2015 Apr;12(2):290-302

[TaTonorus uamenenuit mpu CMA 57 oguHaKoBa y BCeX TUIOB 3a00yieBaHus, IpU TI000M KOJIMYECTBE
ko SMN2 u Bo3pacTe MaHU(peCTaIUN.

Pesynprath nevenuss CMA npenapaToM pucguiiiaM (3Bpucou®) noka3rBal0OT 3HAYUTETBHOE,
CTATHCTAYECKU 3HAUKUMOE YIIydllleHue 00IIKX OBUTaTeIbHEIX GYHKIMHE U QYHKIUN BEPXHUX
KOHEYHOCTEH y OeTel, HOOPOCTKOB U B3pocnbix co CMA II u III Tunos.

HHcempykuus no MeduyuHCKOMY NPUMEHeHUI0 eKapcmeeHHo20 npenapama 3epucdu® (nopowok 045 npueomos.ieHus pacmeopa 041 npuema 8Hymps). PezucmpayuoHHblii Homep
JII1-006602 om 26.11.2020 e.

OCo0eHHOCTH mpenapara pucauiuiaM (IBpucau®), HMeIolHe BaxkKHoe 3HAYCHHS IJIsI
JIe4eHus nanueHToB co CMA B3pocioro Bo3pacra

* EQVHCTBEHHBIN Ha CETONHSAIIHUM AeHb penapart A Jedenns CMA, umeromuii (+) pe3yabTaTs B
KPYIIHBIX MHOTOIIEHTPOBHIX KIMHNYECKUX UCCIEN0BaHUIX, OlleHNBaMNX 3QPEeKTUBHOCTE 1
6e30macHOCTE BO B3pocuoi nomynanuu (uccaegoBanune SUNFISH - mo 25 net, JEWELFISH - mo 60
1et).

» Obnmapmaet cucTeMHBIM 3¢ derToM, T ypoBeHb 6enka SMN kak B LTHC, Tak u B mepudepuiecKux
TKAHSX.

* [lepopanbHbIA TyTh BBEIEHUS [TO3BOISET IPUMEHSITh IIPenapaT B aMOyIaTOPHBIX YCIOBUSX U
n306exkKaTh CI0XKHOCTEN U OCIIOXKHEHUH, CBSI3aHHBIX C PETYISPHBIM HHBA3UBHEIM BBEIEHUEM.

Wan HWY, Carey KA et al. "Getting ready for the adult world": how adults with spinal



muscular atrophy perceive and experience healthcare, transition and well-being. Orphanet
J Rare Dis. 2019 Apr 2;14(1):74

[Tepexop OT MegUaTPHUYECKOT0 K B3POCIIOMY CIIEIIMAIM3UPOBAHHOMY MEOUIIMHCKOMY 00CTyKMBAHHIO
nanueHToB co CMA MoxeT OBITh OCJTIOKHEH OTCYTCTBUEM CTPYKTYP U BCIIOMOTaTeNIbHEIX IIPOTPaMM
nepexofa. MoryT OBITH CJIeyIOIINEe CII0KHOCTH:

* 00y4yeHNe OpHEeHTUPOBAHHUIO B HOBOM U CJI0KHOM CHCTEME 3[[paBOOXPaHeHMUS;

* B3aMMOJIEMCTBYE CO CIIeaauCcTaMU Y3KOT0 IPOQUIIS;

* pa3IUuUs B IPEIOCTABIeHNU HH(GOPMALUY U 0KUJaHUSIX C YCUIIEHHHIM aKIIeHTOM Ha CaMOIIOMOIIb
¥ KOOPOUHUPOBAHUE JIEUEHUS;

* UIeHTU(UKAIMSA ¥ OOCTYII K CllelldaIu3UPOBaHHEIM KIIMHAKAM OJ15 IeYeHUs B3POCTIbIX IIallieHTOB
co CMA;

* OOCTYIIHBIE YCIIyTH MOTYT ITOKa3aThCsl HEIOCTAaTOUHBIMY 10 CPAaBHEHUIO C IeJUaTPUIeCKUMHU
yCIIyraMu.

MynbTUOMCUMIITMHAPHLINA TOOX0M UMEeT KpaHe BaXKHOE 3HAaYEHUe [IJIs MJIABHOTO IIEPeXoia OT
eguaTPUYECKOro 3BeHa BO B3POCIYIO CETh.

McGovern E, Pringsheim T et al. Transitional Care for Young People with Neurological
Disorders: A Scoping Review with A Focus on Patients with Movement Disorders. Mov
Disord. 2021 Jun;36(6):1316-1324

[Tepexop manueHTa OT HETCKOTO HEBPOJIOTA BO B3POCJIOE 3BEHO 3PaBOOXpaHeHUs - 001as npobiemMa
HaOmoneHus 3a 60IbHBIMU C XPOHUYECKUMU HEBPOJIOTHUECKUMY 3a60/IeBaHUSIME (UTOTH aHAIM3a
64-x my6nuKauuii, MOCBSIIEHHEIX Tpo0ieMaM Iepexofia «BO B3POCIYIO XKU3Hb» MAI[UEHTOB C
IBUTATEIbHBIMU PacCTPONCTBAMU).

IIpo6ieMbl, BO3HHKAKIIHE B MPoIiecce nepeaavyu manueHToB co CMA oT IeTCKoro
HeBpOoJIOra Mo Ha0/II0IeHHue B3POoC/Ioro

* Tlepexo[ OT «CEMEWHOW» CUCTEMEI, B paMKaX KOTOPOU mof HaOIiofeHreM Jiedalllero Bpavya
HaXOOUTCS BCSI CEMbS, K IPEUMYILECTBEHHO MTallMeHT-OPUEeHTUPOBAHHOM (MHOUBUAYaIbHOM) CUCTEME
«B3POCJION» MEIUIIVHHI.

* B cumy orpaHHYeHHOCTH PECYpPCOB 3APaBOOXPaHEHUS aKTyaJleH BOIIPOC 00ecreyeHust
MYJIbTUIUCLUIIINHAPHOTO TTOOX0la K BefieHuIo nanueHToB co CMA Ha 6a3e OMHOT0 yUPeXIeHUS.

* [To HeaBHETO BpeMeHU MalmeHThl c0 CMA 00bIYHO HAOTIOOANMKUCh TUITh CIIeIuaIuCcTaMu
MaJIMaTUBHOM ITOMOIIM ¥ He o0pallaauch K HeBpPoJioraMm o0IIero mpodus, T.K. perynspHble
OCMOTPHI y TIOCJIEIHUX ITPAKTUYECKU He BIUSIM Ha BefleHue OOJIbHBIX, a MOCTYI K KOHCYJIbTallUsIM
CIlel[Manu3upPOBaHHBIX HEBPOJIOTOB, 3aHUManmuxca CMA, orparudes (y psfa MaldeHTOB
copMupoOBanoCh HeXKeJlaHUe MOAEePKUBATh PETYISIPHBEIE KOHTAKTEl C BpadyaMu).

* B HacTosI1ee BpeMs IOPUANYECKH He TpopaboTaHbl KpUTEPUM Ha3HAUEHUS IIpelapaTa «IIo0
JKM3HEHHBIM ITOKa3aHUSIM». ITO 0COOEHHO aKTyallbHO B CJIy4Yae B3POCIIHIX MalueHToB co CMA, ms
KOTOPHIX ITOKa3aHUS K IPUMEHEHHI0 TOTO U UHOTO IIperapaTa OCTal0TCs IIoKa Haubosee
«Pa3MBITEIMU».

Onvim O®I'GHY "Hayu4Hbll ueHmp Hegpoio2uu"

1.ITposodumcs KoauvecmeeHHas OUeHKd HCUSHEeHHO 8adCHbIX GYHKUUU (8 nepayo ouepedsb pyHKUUU
B8HewHez20 ObixaHus - nokadameau 2KEJI, 2a308 kposu u 0p.);

2. ITo umoeam oueHKu 8payebHOU KomMuccuell NpuHUMAaemcs KOHCO1UOUPOBAHHOe peuweHue 0
Haau4uu usau omcymemauu y 601bH020 8 OAHHbIU MOMEHM 8pemMeHU HenocpedcmaeeHHbIX
JHCU3HEY2POHCaAroULUX npob.aem.

* B Hacroguee BpeMsa M3 PO yTBepKIeHbl KJIMHUYECKHE PEKOMEHIALNIO 10 BEeHUI0 IallieHTOB



TOJIBKO OJ1s1 feTel co CMA, 4To MOXKeT CO3[aBaTh JOMOJIHUTEIbHEIE OPTaHU3alMOHHEIE TPYOHOCTU
71 Ha3HaueHus mpemnapaToB 60nbHEIM co CMA II-IV Tumos.

B pmauub MOMeHT ®I'BHY "HayuHBIM LIEHTP HEBPOJIOTUU" COBMECTHO C OPYTUMU yUPEXKAEHUIMU
pa3pabaTheIBalOTCS KIIMHUYECKHEe PeKOMEeHIaluy [J1s allieHTOB CcO B3pocibiMu opmamu CMA.

Brown LW. Medical transition from pediatric to adult care in neurology. Practical Neurology. 2020

IaHHble u3 auuHo20 apxuga 0.M.H. npo¢. ManapuowkuHa C.H., 2021 2.

BaxHenmue HaIIPpaBJIEHHSA B COBEPIIEHCTBOBAHHUH CHCTEMbI BEeJ€HHUS IallTHEHTOB CO CMA

* OfecneyeHre BO3MOXKHOCTH TECHOTO B3aUMOOEUCTBUS JETCKUX U B3POCIIBIX HEBPOJIOTOB, CO3MaHNe
YCTIOBUYM U OPraHU3alMOHHBIX (GOPM [JIST TAKOTO B3aUMOMEN CTBUS

* Perienue mpaBOBHIX ITPOGJIEM C MIPSIMBIM YY4aCTHEM BeAYIIUX CIELHaTUCTOB (HEBPOJIOTOB,
TeHEeTHKOB), CeMel IalMeHTOoB, 3aKOHOoIaTellel, IOPUCTOB, IPeICTaBUTEeNel 00I1eCTBeHHOCTH

* MacmtaOHast oOpa3oBaTelbHasI OesITEeIbHOCTD 110 BOIIPOCAM BefleHHUs malueHToB co CMA
Pa3IUYHOro Bo3pacTa cpeau pabOTHUKOB 3MPaBOOXPAHEHUS

CoBepllleHCTBOBaHKE CHCTEMEI IIPEEMCTBEHHOCTH B BEIeHUH MallieHTOB co0 CMA BaxHO s
YCIIEITHOTO Pa3BUTHS U OPYTHUX IOIXOMOB K Tepanuu 3a001eBaHus.

3ak/iroueHue

Co3pmaHue CTPOMHOM, eIMHOM CHCTEMEI IIOMOIIIX ¥ COTTPOBOXKAEHUS MalneHToB co CMA Ha Bcex
cTapusax 3a60eBaHus U IPU BCEX CPOKAX ero MaHu(ecTaluu (0T MIageHueCcKoro 10 B3POCIOTo
BO3pacTa) ITO3BOJIUT:

* pelllaTh BOMPOCH PalOHAIBHOI'0 Ha3HaYEeHUST UMEIOIIHUXCS IIPEeapaToB;

* OIlpefesiaTh UCTOUHUKY (HUHAHCUPOBAHUSA HOPOTrocToslel Tepanuu CMA;

* OIlIEPaTUBHO PENIaTh BOIPOCH KBaMU(OUIMPOBAHHOTO HAOIIOOeHUS 3a O0TBHEIMU U UX CEMbSIMU B
CIlelaTu3UPOBAHHAIX [IEHTPAX HEPBHO-MBIIIIEYHHIX 3a00I€BaHUH;

* peraTh BOMPOCH 3TAIIHOH IleJIeHalIPaBIeHHON peabuInTaluy, CBOeBPEMEHHOH IICUX0JIOTHYEeCKOHN 1
IOPUINYECKOM MOOIEePKKA CeMel, OTAroIeHHEIX CMA.

AcCneKThI IPpEMEeHEeHHs MpenapaTa PUCIUIIAaM B pea/IbHOH
KJIMHHYeCKoH npakTuke (CenuBepcToB [0.A.)

B HacrTos1Iee BpeMs IIOAXOAR! K MaTOreHeTu4eCcKou Tepanuu CMA MOXKHO pa3feNiuTh Ha 2 TPYIIILL:

1. Tepanus, HanmpaBlieHHasd Ha TPOAYKT reHa SMN2 - mogudukaTops! cinaicuara SMN2:
* QHTUCMBICJIOBEIE OJIUTOHYKJIEOTHAB! (MHTPaTeKaIbHOE BBEOEeHNE B CTAllMOHAPHBIX YCIIOBUAX);
* MaJible MOJIEKYJIH (ITepopasbHblil IpreM B aMOyIaTOPHBIX YCIIOBUAX).

2. Tepanus, HanpaBieHHas Ha IPoayKT reHa SMN1 - 3amecTuTenbHas reHOTepanus (B/B BBeeHUE B

CTal[MOHAPHBIX YCIIOBUAX).
Messina S, Sframeli M. New Treatments in Spinal Muscular Atrophy: Positive Results and New Challenges. J Clin Med. 2020 Jul 13;9(7):2222

Pucoumiam (IBpucau®) B 2021 r. OB BKITIOUEH B yTBEPKAeHHBIe M3 PO 06HOBIEHHEIE
KJIMHAYECKVe PeKOMeHaluy 110 jieyeHuto CMA y neteu:

® PeKOMeHHyeTCH MMaTOT€eHETUYECKYIO TePaAllnI0 HaYMHATE KaK MO2KHO PDAHBITE BCEM IMAITUEHTAM CO



CMA 5q mocre IOCTaHOBKY KIIMHUYECKOT0 qUarHo3a ¢ 00513aTeIbHbIM T€HETUUECKUM
moAaTBepxaeHueM. (A)*

* PexoMeHAyeTCs IpUMEHEeHNe IpenapaTa pUCOUIIaM TallieHTaM C TeHeTUUYEeCKU ITOATBEPXKAEHHBIM
nuarso3oM CMA 5q ¢ 2 u> konusamu reHa SMN2, KnuHUYecKy cooTBeTCTBYOIUM CMA I Tuma B
KauyeCTBe MTaTOTeHeTHYeCKoM Tepanun 3aboneBanus. (B)

* PekoMeHMyeTCs IpUMeHeH e IpenapaTa pUCAUIIIaM IalieHTaM C TeHeTUYEeCKHU TOATBePKAeHHBIM
nuarHo3oM CMA 5q, knuHu4ecku cooTBeTcTByomUM CMA 11 unu I1l Thna B Ka4ecTBe
IIaTOreHeTUYeCKOM Tepanuu 3aboeBanus. (A)

*YposeHb yoedumenbHocmu pekomeHoayutl

Pucoumiam (IBpucau®) Ov1 pa3paboTaH st TOro, YTOOH U3MEHUTD IPOTPEeCcCUpYolee TeUYeHNe
CMA c noMoIbi0 Bo3oencTBus Ha red SMN2.

* Masast MOJIeKyJia, IPOXOOUT Yepe3 reMaTosHLIepannyeckuit 6aprep 1 T KOTUYECTBO
Ipou3BoguMOro ¢hyHKIHOHaMbHOTOo 6enka SMN kak B ITHC, Tak u B nepudepudecKux TKaHIX.

* MogudukaTop crnaiicuira reia SMN2 BkmiodaeT 9k30H 7 B MPHK. B HOpMe 0H HCKII04aeTcs B
IpoIiecCce TPaHCKPHUIIINHY.

* [lepopanbHbid IpueM 1 p/CyT NPUBOOUT K YCTOMYUBOMY | KOJIUYECTBA IIPOU3BOLUMOTrO
GbyHKIMOHANBHOTO U cTabunbHOro 6enka SMN.

Poirier A, Weetall M et al. Risdiplam distributes and increases SMN protein in both the central nervous system and peripheral organs. Pharmacol Res Perspect. 2018 Nov

29;6(6):e00447

[TporpaMMa KMMHAYECKUX UCCIIENOBAHUY TpernapaTa pucouiaM (9Bpucou®) cuernuanbHO
pa3paboTaHa [Jis 0xBaTa MIKXPOKOro Kpyra mnamueHToB co CMA (n>450 nanuenTtos* co CMA I, 1I, III
TUTIOB, C MEPHUOJa HOBOPOXKAEHHOCTHU 0 Bo3pacTa 60 ner):

* C pa3HOW CTEMEeHbI0 TAXKeCTH 3a001eBaHus ¥ PAa3HLIM YPOBHEM (YHKIIMOHAIBHBIX CIIOCOOHOCTEH;
* C HAJIM4YMeM UJIU OTCYTCTBUEM KOHTPAKTYP U CKOJIM03a (BKIIoYas TSXKeJble HOPMBI);

* XOMsTYHe U He CIIOCOOHBIE XOOUTE;

* paHee He IOJIy4YaBliIue JIeYeHUe U II0Cye MPefIIeCTBYOLIel IaTOreHeTUYeCKOW Tepanuy UHEIMU

IpenapaTaMu.
*ITaHHble Ha 7.12.2020 e.

PucpuiiaMm (9Bpucau®) uccrienyeTcs B IIMPOKOU MONYIANUY anueHToB co0 CMA, oTpaxaroen
(eHOTUIH NallMEeHTOB U3 PealbHON KIMHUYECKON TPaKTUKI

RAINBOWFISH FIREFISH SUNFISH JEWELFISH
e CMAT, II u III Tuna
e Noknmuuuyeckass CMA ¢« CMA I Tuma e CMA II u III Tuna * 6 Mec.-60 et
* C poxmeHusa 1 10 ~ 6 ¢ 1-7 mec. e 2-25 et * Panee nosnyyvasiive
Hegenb ¢ [Touck mo3el (n=21) e [Touck mo3el (n=51) neuenune CMA
* 9 PEeKTUBHOCTD U * 9O PEeKTUBHOCTD U * ObPEeKTUBHOCTD U o OK/®[T n
0e30macHOCTh (n=25) 0e3omacHOCTh (n=41) 6e3omacHoCcTh (n=180) ©Ge30macHOCTD
(n=174)

DK - papmaxoxkunemuka, ®1I - papmaxoduHamuka

[To mauubM uccnegoBanuii FIREFISH, SUNFISH, JEWELFISH, Ha (oHe mprueMa npemnapaTa
OBpucou® y marreHTOB BCeX BO3PACTHHIX TPYIIN Ha 4-U Hefelle oTMedasnoch T ypoBHS 6enka SMN>
YyeM B 2 pa3a, KOTOpoe COXPaHssioCh B TedeHue 12 Mec. TedeHus.

Kakyx 3HaYKMMBIX MCXON0B NaTOT€HETUYECKOT0 JIEYEeHN S MOXKHO OXKHUOAaTh Y MiafgeHneB co CMA I
THIa?



* YnyuineHue 001Iel BEIXKMBAeMOCTH, MOTOPHOU U OyIb0apHO# QyHKITNN
* | 4aCTOTH rOCIUTAIU3ALUI

MHeHue nekmopa

Hccnaedosanue FIREFISH (uacmou II)

PesynbraTh cnycTs 24 Mec. IedyeHus IpenapaToM IBPUCOU®:

* 93% mnameH1eB OblK XKUBHL, ¥ 83% He HabI0gamoCch COOBITHH;

* 61% MitageH1eB ObITM CIIOCOOHH CUAETh 063 MOAIePKKHY B TeUEeHHe 5 CeK. Ha 24-1 MeCsIl TIeYeHUs
o mxkasne BSID- IIT*;

* 95% BBIKMBIINX OETEN COXPAHSIIU CIIOCOOHOCTE T'TI0TATh;

* 34% Bcex meTel He HYXKOalIuCh B TOCIIUTANIM3alUK B TeUeHne 24 Mec. TeUeHus;

* JleyeHne mpenapaToM PUCOUIIIIAM IIPOMOJIKUIIO YAy4lllaTh Pa3BUTHE ABUTATENbHON QPYHKLINHY;

* MnapeHIIbl MPOOOIKaIl JOCTUTaTh OCHOBHBIX 9TAllOB Pa3BUTHUSA ABUTATEIbHOM (PYHKILKU, TAKUAX
KaK CUMIeHHe U CTOSIHHE C TIOAEePKKOM, 4To ObI0 OBl HEBO3MOXKHO B CIIy4ae OTCYTCTBUS JIEUEHUS;
* [laHHBIE 10 6€30IIaCHOCTH, CBSI3aHHLIE C IIpelapaToM, He IIPHUBEIHN K JOCPOYHOMY IIpeKpalleHHIo
y4acTus B UCCIEOOBAHUMN.

*[Ikana pazgumus maadeHues u demet beliau

KakoBHI 3HaYMMEbIE UCXOMBI IATOTeHETHYECKOT0 TeYeHUs Ois nonel, KuBymux co CMA 11 unn 111
THHOa?

» Ctabunu3saius 3aboieBaHus

* CoxpaHeHUe U yNy4lleHre MOTOPHOU QyHKINU

* TTo3uTuBHAIM 3¢ (deKT B pa3HO0Opa3HOii TPYIIIIe JTI0fel
* T[To3uTuBHLIM 3G (HEKT Ha TOBCEOHEBHYIO AEATEILHOCTD

MHeHue nekmopa

Hccnaedosanue SUNFISH (uacmo II)

* IIpemapat 9Bpucau® IpuBen K YIy4YIIeHNI0 ABUTaTeIbHON QYHKIIMY yepe3 12 Mec. Tepanuu 1o
CpaBHEHHIO C IyIanebo CcorlacHO pe3yabTaTaM OLIeHKH 110 IKanaM MFM-32 (pa3nuyue B cpeiHeM
1,55 6anna) u RULM (pa3nuuwne B cpeguem 1,59 6amnna).

* OBpucau® crnocobcTBOBan 1 CTeNeHU CaMOCTOSITEIbHOCTU B TIOBCEIHEBHOM KU3HU COTJIACHO HOBOM
Mopenu u3Mepenud SMAIS*,

» Hukakue maHHbIe 10 0€30IIACHOCTH, CBSI3aHHEIE C JIeYeHHEM, He PUBEJIU K JOITOCPOYHOMY
IIpeKpalleHuI0 UCCIIefOBaHus.

Bvi8o0wl

* TIpenapat 9Bpucnu® mpogeMoOHCTPUPOBa (+) pe3yabTaThl B 6a30BOM IIj1aneb0-KOHTPOIMPYEMOM
HucciiegoBaHuu B IJ.[PIpOKOfI TMONyJIsinun ueTeﬁ, IMOAPOCTKOB M B3POCIIBIX, B T.4. B I'PYIITIAX, KOTOPLIE
paHee OBIIM HEIOCTATOYHO IIPEICTABIEHH B KIMHUUYECKUX UCCIIeIOBAHUIX.

* IBpucou® momoraeT 06eceduTs GOIBIIYI0 CAaMOCTOSTeIbHOCTh JBUTATENIbHOM aKTUBHOCTH Y
nanueHToB co CMA II Tuna u Hexopsyux nanueHToB co CMA III tuna.

*[Ikana SMAIS ekaiouaem 29 nyHKMo8, OueHUBAOWUX CMeNneHb CamMOCMosAmMeAbHOCMU NPU 0Cyu,ecmaaeHuu noscedHesHol 0essmeabHoCMu, 8 M.4. Npuem NUULU Npu NOMOWU pykK,

BU/IKU UAU A0XCKU, YUCTKY 3Y608, NUCLMO/UCNO1b308aHUE PYUKU.

JEWELFISH - MHOTO1IeHTPOBOE MeXAyHapOOHOE UCCIIefjoBaHue, BKIIIOYUBILIEE IIIUPOKYIO
nonynanuio 6onbHEX CMA (6 Mec.-60 51eT) u malueHTOB, KOTOPHIe TTOJTyYail IPeaileCcTBYOUIYI0
Tepanuio, MoguGUIUPYIOIIyI0 TedyeHre 3a00IeBaHus.

[ToueMy nalueHTH IpUHUMAJIA y4acTue B uccnegosanuu JEWELFISH?

ITanueHTHI, paHee nmojiydaBIline

ITanueHTHI, paHee MOTyYaBIIHe HYCHHEPCEH
OHaCeMHOTeH abenapBoBeK



i HpOﬁJTeMBI IIepeHoCuMOCTH, CBA3aHHEIE C
JIe4HeHHneM (I/IHTpaTeKaJ'IBHOG BBEMIEHUE);

* OTBET Ha Tepanuio (HegocTaTouHas * 0XH[aHWe [OIOIHUTENIBHOr0 3ddexTa;
3¢ (HeKTUBHOCTS, TOTEPS 9PPEKTUBHOCTH); * [I0XKeJlaHue JIKll, 00eCIeYNBAIOIINX YXOI;
* [TOXKeJIaHUA ULl 00eCleuyrnBalOIUX YXOL; * HelocTaTo4YHas 3pGEeKTUBHOCTh Tepaluu

* opyroe (6e30macHOCTh JIeYEeHU S, BO3MEIeHNe
PacxofioB Ha JieueHue u ap.)

Buvigoovl JEWELFISH 3a 12 mec. mepanuu:

* Hu ogun maiueHT He BHIOBLT U3 UCCIIeOBaHUS 110 puunHe HSl, cBSI3aHHBIX C IpHeMOM IIpenapara.
* O6ummi mpoduns HA 6b1 CXOOHBEIM KaK y MaIlMeHTOB, He TOJTy4aBIINX IaTOreHeTUYeCKyI0 TePaInuio
CMA, TaKk ¥ y nalieHTOB II0CJe NIPeAlieCTBYIOIIeN Tepaluu.

» Ha6mogamoch 1 ypoBHs 6enka SMN> yeM B 2 pasa 110 CPaBHEHUIO C UCXOTHEIM YPOBHEM. CXOIHEBIE
[AHHEBIE II0JIy4YEeHEl U B UCCIIeOBaHUIX TAlIMEHTOB, He II0JIy4YaBIInuX 1aTOreHEeTUYECKYI0 TePaInio
CMA.

HA - HestcenamenvbHble A61eHUA

IIpumeHeHue npenapaTa PUCAHUIITIaM Y B3POC/IbIX NatueHToB co0 CMA
BrIBOAE! Ha OCHOBAHMU JIMYHOTO onbiTa Bpaderd OI'BHY "Hayunwiii ieHTp HEBpOIOTUM"

* Xopoias mepeH0CuMOCThb

* 3HAUUTEJIbHOE yIyullleHue KauyeCcTBa XKU3HU

* Hauano addekTa yKe B TeueHHUE MEPBHIX HENEb IPUMEHEHUS

* BapuabenbHOCTh BRIPAKEHHOCTH KIMHUYECKUX YIYUIIIEHUN

* HabmiogaeTcst ynydlleHre He TONBKO IBUTATEIbLHOTO XapaKTepa

* Bo3MO0XHO BO3BpallleHNe yTPaueHHEIX B TeueHUe ocnequux 12-18 mec. HaBEIKOB/OBUXKEHUN

3ak/iIroueHue

* [IporpamMa uccenoBaHui IpenapaTta pucauniaam (9Bpucoy ®) BKIIoUnIa MUPOKYIO MOMYIALIIO0
manueHToB co CMA.

* Ha ¢oHe npuema npemnapaTa pucauiiaM B AByxX onopHbix uccnenopanusix (FIREFISH u SUNFISH)
OBIIIO OTMEYEHO yNyYIlleHNe OBUTATEIbHBIX QYHKIUH.

* Ha ¢oHe nmpuMmeHeHuss IBpucou® MoxKeT MPoucxomuTh T KoHIeHTparuu 0enka SMN kak B ITHC,
Tak U B IepupeprudecKnx TKaHIX.

* Pucgunnam (9Bpucou® ) moaTBepaus mpoduib 6€30MaCHOCTH B 3-X KITHHUYECKUX UCCIIENOBaHUSIX.



