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Kakue HacnegcrBeHHbIe
HepBHO-MbIlUEeYHble
saboneaHua cTanm
KypabenbHbiMM



NoTeHUMANbHbLIA KOHMDIIMKT
MHTepecoB

OTcyTcTBYEeT




Jdpa nevyeHumsa HacneacTBeHHbIX
HepPBHO-MbILUEeYHbIX

saboneeaHMm Hayanachob ewle B
1989r.

bbbl Nos1Iy4eHbl NepBble cepbe3Hble
N0Ka3aTenbCcTBa 3PPeKTUBHOCTH
NeyeHnAa MmbilleyHon ancTtpodumn
J[ltlolleHHa ¢ UCNoJsIb30BaHNem
[NTIOKOKOPTUKONAOB



NMo3xe

 lobasunuco :

—[Mpumepbl pepmeHT-3aMecTUTE/IbHOMN
Tepanuu

* bone3Hb [Nomne (Mano3amm)




Llenb BbICTYNNEHMUSA

 NMpeacrtaButTb AaHHble KOXpaHOBCKOro
0630pa (2016r) no neyeHnto 6onesHn
AroweHHa U npuMepbl HOBbIX
JleKapCTBEHHbIX NpenapaTtos,
yTBep>xaeHHbiX FDA (CLUA) n/vnn
3apermcrpupoBaHHbixX B Poccum ans
Tepanumm HacnieACTBEHHbIX HEPBHO-
MbilleYyHbIX 3a6bonesanunm c 2016 r




 CnMMHaNbHbIE MbILUEeYHbIe
aTpodhun

 MbilLLeyHasa aucTpodus
AroweHHa

« TPAHCTUpPETUHOBasR
aMuiomgHas
noJimuHenponaTus




SMA: 5q, SMN; Recessive
80%-90% of all SMA cases
Congenital with arthrogryposis
Werdnig-Hoffmann
Kugelberg-Welander

SMA= inc: 1.5 -14.8 X 10-5(~1:6000); prev: 1.2 -6.5 X 10-5

Non-sitter Sitter Walker




CruHaAbHBIE MBIIIIEUHBIC anoq)I/II/I

Classical SMA vs. atypical SMA

—— Distal SMA

| A Bulbospinal
SMA

/ > SMA with
, CNS involvement
Others




V. Dubowitz/ Neuromuscular Disorders 19 (2009) 69-73

type 1 type 2
Severe Intermediate
SMA SMA




NMpenapart, opo6peHHbin FDA

e Nusinersen

23 nekabpsa 2016 rona, FDA ob6basuio , uto
OHO 0006PNN0 NEKAPCTBEHHbIX NpenapaT
Spinraza™ (nusinersen) ona ne4yexHuns
CMUHA/IbHOW MblLIEYHOU aTpodUKn, YTO Aenaet
ero nepBbim B Uctopun FDA yTBepKAEeHHbIX
ana tepanun npu SMA.



https://www.fda.gov/NewsEvents/Newsroom/PressAnnouncements/ucm534611.htm
https://www.fda.gov/NewsEvents/Newsroom/PressAnnouncements/ucm534611.htm

NMpenapart, ogo6peHHbin FDA

* OpobpeHune FDA n3 SPINRAZA 6bino
OCHOBAHO Ha MOJIOXKUTENbHbIX
pe3y/ibTaTaXx MHOrOYMNCNAEHHbIX
KIMHUYECKNX nccnegosaHun B bonee
yem 170 naumeHTosB. [lakeT AaHHbIX
BKJIOYA/1 NPOMEKYTOUYHbIN aHaNuU3
noKasaTtenen, Tpex ¢as
KOHTPONNPYEMOro UccnenoBaHuA C
uenbto oueHKn SPINRAZA B
MJ1aleHYeCKOM BO3pacTe, a TaKKe
NaHHble No 6bosiee B3pOC/bIM
NnayMeHTOB NpeaBapUTeNbHO
CMMNTOMATUYECKUX C NN BbICOKOM
BepPOATHOCTbIO pa3Butma CMA1,2un3
TUNOB

[



SPINRAZA

* Banpene 2017 ropa KomuteTt nekapcTBeHHbIX CpeacTs A4
yenoseka (CHMP) EBponenckoro meamumMHCKOro areHTcTBa
No ekapcTBeHHbiMm cpeacteam (EMA) npuHan
NONOXUTENbHOE 3aK/IloYeHne, peKomeHayoLlee
npenoCcTaBuTb paspeweHne Ha npoaa*ky SPINRAZA ana
nevyeHuna 5q SMA nocne aHanu3a B pamMKax Nporpammol
YCKOPEHHOW OLLEHKMN.

* B mae 2017r. 661210 NPUHATO NONIOKUTENBHOE PeLleHne
EBpONEncKom KOMmMCCMmM U NONYYEHO paspelleHne Ha
npoAaaXy npenaparta B CTpaHax EBponbl.

* buoreH TakXe npeacrasna HOPMaTUBHbIE AOKYMEHTbI
perynatopam B AnoHuun, KaHaae, Asctpanmm u LLiBenuapum
1 NNaHNPYET MHUUUUPOBATb A0NO/IHUTENIbHbIE 3aABKU B
Apyrux ctpaHax, B Tom yncne 8 Poccuun 8 2017-2018 roay.







125,000 USD per injection
~ 750,000 USD per year and per patient (first year)

375,000 USD the following years

intrathecally injected
first year: 6 injections, then 1 injection x 4 months

French experience:
EAP (expanded access program)
drug provided for free by the company
40 type | patients injected to date
good safety profile
good and poor responders
most remain ‘bulbar’: ethical issues raised

hot debate about embarking on type 2 patients

A.Urtizberea, 2017




MwuH3gpas Poccun gan paspelieHune Ha
npoBeaeHne KANHUYECKNX NCMbITaHUM
anAa naumeHtos co CMA 1 tmna B
BO3pacTe A0 6 mecAues obenm
KOMMAHUAM, O Yem coobLiaeTca Ha
nopTtane www.grls.rosminzdrav.ru

[lpenapaTtbl RG7916 1 bpaHanaam
MMELIOT MEXAHU3M AEUCTBUA, CXOXKNN C
paHee pa3paboTaHHbIM NpenapaTom
CnunHpasa.


http://www.grls.rosminzdrav.ru/

bone3Hb [IOWEeHHa

* [NIOKOKOPTUKOCTEPOUADI
* KoxpaHOBCKMM 0630p
* 5 mana 2016r. — Mattews E et al

* 12 3aKOHYEHHbIX N 2 TEeKYLUX
nccnenoBaHUM

* 66/ NnauneHTOB
PaHOOMM3NPOBAHHbIE KOHTPOIMPYEMbIE



PeaynbTarthbl

* [peaHn3010H UK NPeaHN30H

e [No3a 0.75 mr/Kr/cyT aaet nyywmnii aspdpekT yem gosa 0.3
Mmr/Kr/cyT

* He3HauuTenbHble AOoNOAHUTENbHbIE 3PPeKTbl Npu Ao3e 1.5
Mr/Kr/cyT

* YnyyweHue cunbl n PYHKLMOHANbHbIX Npob B BUZeE:
e Bpemsa BCTaBaHuA (Bpema [oBepca),

* xoabba Ha Bpems,

* NoAbEM MO CTYNeHAM,

e JbiXaHue,

BO3MOKHOCTb NOAHATb BEC



Cxema npuema

* AHanorn4yHble 3pPeKTbl NO cnie n GyHKUMOHANbHbIM
N3MEPEHUAM NMPU eXeJHEBHOM NPUEME U NPU NpUueme A03bl
5 mr/Kr/cyT B BbIXOAHbIE AHU

* ExXeaoHeBHbIM Npuem B TeveHune 4 net

* NpoAa/ieHNne CaMOCTOSITE/IbHOIO NepeaBUKeHUA Nyylle, YeM
cxema 10 aHen npuema — 10 aHen 6e3 npenaparta




NMobouHble AsBNeHuns

* bonblie npu npneme CTeponaoB, YEM B
roynne nnauebo

* [TpnbaBKa B Bece, U3IMEHeHne NnoBeaeHus,
KyLIMHrona, n3bbITOYHbIN POCT BOJIOC

e bonee BblpaXKeHbl NPU exXeaHEBHOM MPUEME
(no cpaBHeHuto ¢ 10-10)

e HeT pa3ninymim npm npmeme exxeaHeBHO U «Mno
BbIXOAHbIM»

Bonee BbipaxkeHbl Ha ao3e 0.75 mr/Kr/cyT yuem
Ha 0.3 mr/Kr/cyT



JaKnovueHue

* YBENMYMBAETCA CUMA MbllL, U GYHKLMNA
KpaTKkoBpemeHHo (12 mecaues)

* YBennumBaetca cuna (oo aByx ner)

* HeT ya/IMHEHMA Nepmnoga CaMOCTOATE/IbHOTO
nepeaBuUKeHNA

* PekomeHayemas nosa 0.75 mr/Kr/cyT
exxeHeBHO (NMbo cxema «Nno BbIXOAHbIMY)

[ednazakopT (1 roa npmema) AaeT HECKO/IbKO
MEHbLLIEe YBe/IMYEeHME Beca



HoBble npenapartbl AnNa nNevYyeHusn
Manb4yuKoOB C 6one3HsbIo
OouweHHa

* AtanypeH (TpaHcnapHa)
* InebeHOH

* 3TennmpceH (dkcoHamnc 51)



TpaHCTUpEeTUHOBasA
aMmunovgHasa nonmHeMponarus

* 1:100 TbiCc HaceneHua s Espone n CLLUA
 Camas yacTtaa dopma TPAHCTUPETUHOBOIO aMMUIONA03a

* [lpnBOAUT K neTanbHOMY ncxoay 6e3 neyeHma yepes 7-12
net

* PaHee — eaMHCTBEHHbIM cnOcOboM sieyeHus bbina
nepecajgKka neyeHu

* [eH TpaHCTUpPETMHA

 Haunbonee yactas myTauua — 3ameHa METUOHMHA Ha BaaWH
B 30m nonoxkeHuu (Val30Met)

* KAMHMYEcKMe NpoABAEeHMNA B LUMPOKOM BO3PaCTHOM
inanasoHe

— PaHee (g0 50 neT)
— Mo3paHee (cTapwe 50 ner)



B Poccum 3apermcrpupoBaH

* [lepBbin NpenapaT ANA Ne4YeHns
e TAGAMWUANC (BuHpakenb)
e 21 ceHTAbpa 2017r.
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