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3ASIBA
HA NPOBeACHIS AepKABHOT OLIHKI MEARYMIIX TEXHOMOTT 3 METOI0 BRAIOEHNS JIKAPCLKOT0

.m‘co(')y Enpicai 1o nomenkaarypn gikapenknx 3aco6in s JiKyBaNHsS XBOPHX 31 CHINAILHOIO
MI308010 aTpodicio.

Inopmanis PO 3anBHHKA:

- ®.Xohdpmanu-Jis Pow Jlta

- 04070, Kuis, nya. I1. Caraitpaunoro, 33

renedon: +38(044)354-30- 40 / ake: +38(044)354-30-41
- ¢-mail: Kiev.office@roche.com
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Mani mono sassaenoro JRapesKroro 3acoly:

TOProBenkia Haswa nikapenkoro 3aco6y: npenapar Espicii (Evrysdi™)

MDKHApOAHA HenarenToBana nassa abo cuHoHiMiune naiimenysanns: risdiplam

CKRL nikapeskoro 3acoGy (aiodi ta aonomikui pevosnnn): Craad: Oiloua pevoguna: pUCAUIIaM
(risdiplam): 1 nasiika Mictuts MicTiTh 60 Mr pucaumniaMy; | Mt BiaHoBaeHoro pozunny mictuts 0,75
M PHCAHNIAMY: QONOMINCHT peyoGuHu; MAHIT, i30MaJbT, MOJYHUYHUA apoMaTH3aTop, KMCJI0Ta BUHHA,
H‘J'l‘[:)ilo Oensoar, nonietunenrnikons 6000, caxapanosa, KMcioTa ackopOiHOBa, JAMHATPIIO ejeTar,
auriapar.

opma BHIYCKY, 10 MPONOHYETHCS 1Sl BKIIOUEHHs 10 HarlionaibHOro nepeniky OCHOBHUX TiKapehbKuX
3aco0iB Ta (abo) HomenknaTypu (nepenikiB, criuckis, peectpiB): Jlikapcoka popma. Tlopowok s
OPATBLHOTO PO3UHHY. | musiKa MiCTUTL MicTHTB 60 Mr pucaunIamy y Gpopmi nopowoKa s OpaibHOro
PO3YHHY

BIZIOMOCTI NPO Jep>kaBHy PeECTpallilo 3asBJEHOro Nikapchkoro 3acody B Ykpaini: Jlikapcbkuii 3aci6
Espicai (EvrysdiTM) sateepmkeno Hakazom MO3 Vkpainu Bix 23.10.2020 Ne 2418. Peectpauiiine
nocsigueHus Ne UA/18405/01/01

bapmakosioriyna ais nikapcekoro 3aco0y: Pucauniam € MoandikaTtopoM CIUIAWCHHIY MOTNepeHnKa
matpuyHoi PHK (npe-MPHK) reny BuwxuBanHs MoToHelpoHiB 2 (SMN2), po3po0aeHuM s JiKyBaHHS
CMA, cnpuuMHEHOT MYyTalisiMH XpOMOCOMH S5q, IO NpU3BOAATH 10 Aediuury Oijka BHKHBaHHS
MOTOHeHpoHiB (Survival of motor neuron (SMN)).

(dhapmakoTepaneBTHUHa Trpyna JiKapchbkoro 3acofy Ta KOA 3a QHATOMO-TEpParneBTHYHO-XIMIUHOMO
knacudikauiero: 3acobH, 10 BIIMBAIOTbL HA ONOPHO-PYXOBHIA anapar. [Hui 3aco0u, 1110 3aCTOCOBYIOTHCS
y pasi natosiorii onopHo-pyxosoro anapary; koq ATX M09A X10.

0JIHE MOKa3aHHsI 10 MeIMUHOT0 3aCTOCYBAHHS, 3@ IKMM TOJIAETHCS 3as1BA: JiIKyBaHHSI CIIHAILHOT M’ 130BO1
arpo(hii (CMA) y nauicHTiB BikoM Biji 2 MicsLiB.

noKasaHHs J0 MEIMYHOro 3acTOCYBAaHHS BiJIMOBIAHO O IHCTPYKLIT JUISL MEAMUYHOIO 3aCTOCYBAHHS,
saTBep/KkeHoi MO3, 3a HasBHOCTI JiepiKaBHOT peecTpauii nikapebkoro 3aco0y B Yipaiui: Jlikysauus
cninanbHoi M’ 130801 aTpodil (CMA) y nanieHTiB Bikom Bijt 2 Mics LB,

cnoci6 3acrocyBaHHs: Jlikapchkuid 3aci6 EBpicai npuiiMaiors nepopanbHo oAuH pa3 Ha no0y nicis
npuioMy ki npuOAW3HO B OJMH i TOif e uac woans. SKIO HEMOBSTA 3HAXOMATLCS HA TPYAHOMY
BMrO10BYBaHHi, nipenapat EBpicai HeoOXiIHO NPUIiHATH Nicas KOPMIIIHHA TPYAbMHU. SIKLIO nawieHT He
MO2K€ KOBTATH | HOMY BCTaHOBJICHO HazoracTpaibHuii 3011 abo ractpoctomiuny Tpyoky, EBpic/ii MoxHa
BBOJIMTH vepe3 30H1/TpyOKy. PekomenjoBana 103a npenapary EBpicii BU3HAYAETBLCS 3a€AHO Bijl BIKY

ta macu Tiza (tabn. 1).Tabnuus 1. Indopmaltis moA0 CXeMH 3aCTOCYBaHHs 3aBICHOTO JIKAPCHKOTO
3aco0y.

Cxema 3actocyBanHs™® 3asBieHuit nikapcbkuit 3acié — npenapar )
EBpicai
Crnioci0 BBeeHHs [lepopanbHo
Ho3a Bik Ta Pexomenon
maca Tijia ana gobosa
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BiJl 0,20 mr/kr

2 Micsiin

J10
<2 pokin

> 2 poKH Ta 0,25 mr/kr

Maca Tija
<20
> 2 poKH Ta 5wmr
Maca Tija
> 20 kr
1 pasnasens
Cepenns TPHBAILCTE He 3acrocosno*
Kypey mikysawns |
TlepenGauysaunii He 3acrocoBro
cepeaniii inrepsan  Mix
Kypcamu Jikysanus (3
HeoOXiaHoeTi)
[lepenbauysana He 3acrocoBHO
KUIbKICTh MOBTOPHUX
KypciB  NikyBaHHs (3
HeoOXiaHoCTI)
*31i1HO 3 IMKOIO MEIMYHMX €KCIEPTIB — NMOKH 30epiraeThes cTabinbuuii crad abo
N0 PO3BMTKY NOGIYHHX peaKLiii/HenpeHoCUMOCTi, MoTpebyrounx BiZIMiHH
npenapary.

__Hacrora josynanns

11. HasBHICTh MOKA3aHb 0 MEAMYHOrO 3aCTOCYBAHHA JIKAPCHKOrO 3aco0y JUisi BUKOPHCTAHHS MiJ 4ac
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HaJlaHHS MEIMYHOI J0MOMOTH MpPH CTaHaX, WO 3a3HAaueHi y NPIOPUTETHHX HATpAMaX PO3BHTKY chepw
oxopoHH 370poB’s: CninanbHa M’s30Ba atpodis (koa 3a MKX-10 G12.0 - G12.1) BXoauTb 10
HauioHanbHoro Ilepeniky NpiopuTeTHUX 3aXBOPIOBAaHb B Y KpaiHi.

KopoTka npono3uiisi moao JikapebKoro 3acofy 3 ONMHCOM 3aXBOpPIOBaHHsi (CTaHy), UinbOBOY
KOrOpTH NMALICHTIB Ta Podi JikapcbKoro 3acofy B npoueci TiKYBAHHS i3 3a3HAUCHHAM KJIIHIYHOrO
MapuIPyTy NALIEHTA Y KOHTEKCTi BUKOPHCTAHHS 3aNPONIOHOBAHOTO JTIKAPCHKOro 3ac00y
CninanbHa M’s30Ba atpodis (CMA) - ue cepiio3He i HeGe3neune s XKUTTA Crnaakoe opdanne
3aXBOPIOBAHHS, 1O MPOTIKAE 3 YPAKEHHAM PYXOBHUX HEHPOHIB CITMHHOTO MO3KY i nopyeHHsam QyHKuin
pisHmX opraniB i cuctem. CMA € 0CHOBHOIO FéHETHYHO 06YMOBJICHOIO PHUMHOIO CMEPTi HEMOBJIAT Ta
iTeii MooAworo Biky. Basinsoto ocobamsictio CMA € Benkmii CekTp TAHKKOCTI KIIHIMHUX POSIBIB
XBOPOGH — Bijl MAJIOCHMIITOMHHX JI0POCIMX (POPM /10 3aXBOPIOBAHL HOBOHAPOVKEHHMX 3 HEMHUHYUMM,
JI0HeiaBHa, JleTaabHUM nporuozoM. CMA He cynpoBODKY€ThCS KOTHITHBHMMH NopyiuieHHsmMu. Jlitn ta
nignitkn 3 CMA MaloTh HOpMaibHHii a60 BHCOKMIl 3araibHUi inrenexr. Jlus nawientis i3 CMA
HaAHGIIBLIOIO KJIIHIYHOIO HE3a10BOJIEHOI0 NOTPEGOIO € A0CTYN J10 JIKYBAHHS, 110 MOKPALLye BHKHBAHHS,
JUXanbHy QYHKUi0, KOBTAHHS Ta PYXOBHii PO3BMTOK. LlinboBa rpyna nauientis —nanieuru i3 CMA |
THITY, 1O € HAUTSAXKYAM (PEHOTHIIOM, BHHHKAE 10 6-MicAYHOrO BiKy i 6e3 JiKyBaHHs NPU3BOAHTL J10
CMepTi uepes AMXalbHy HeJAOCTATHICT, K NPABMIIO, MPOTATOM NEpPIIMX 2 poki xurTTsi. Hemosnsita i3
CMA 1-ro tuny 6e3 naToreHeTHYHOro JiKyBaHHs LIBHAKO BTPAYaloThes 3JaTHICTh 10 CAMOCTIHHOTO
KOBTAHHS Ta AMXAHHS Ta BCi pyXoBi QyHKLIT, NOTPeGyIOTh BUKOPUCTAHHS XapUOBUX 30H/IB TA nocTinHol
BEHTHSLIHHOT MiATPUMKM Jeredb. [Tpupoaunuii nepebir XBopoOH mokasye, 1o npubanzno 50%
HemoBaT 3 CMA 1-ro Tuny, kotpi Maioth auwe 2 konii SMN2, nompyts abo norpebyBaTumyTh
nocTiiiHol BeHTHAsLiiHOT miaTpuMKK K Biky 10.5 micsuis, a 92% - k Biky 20 micsuis. Kotiniunmi,
eKOHOMIUHMH, CoLianbHuil Tarap XBopoOu Ta HaBaHTXKeHHs Ha onikyHa, o6ymosnene CMA 1-ro Tuny,
TAKOXK € 3HAYMMHM. 3riaHo 3 MKHAPOJHHMH PEKOMEHJALISMH Ta CBITOBOIO KJIIHIYHOIO NPAKTHKOIO,
MeHekMeHT nauientis i3 CMA  monsrae y BHKOPHCTAaHHI  €TIONATOTEHETHUHMX  XBOPOOO-
MOAMQIKyIOUHX JliKapehKux 3aco6iB Ta niaTpuMytouoi Tepanii pasom. Tliatpumyioua Teparnisi BKJouae
pecripaTtopHy — NiATPUMKY, — HalekKHe  XapuyBaHHd, — OPTOMEAH4HY Kopekuito,  dizuuny
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repanito/peaGinitaniio, cummromariuny repaniio. Ha coroani B Ykpaini sapeccrposani asa npenapara
Jui erionaroreneriinol Tepanii CMA, o moandikye nepe6ir xsopo6u: npenapt Espicai (3a MHH —
pucannaam) ta npenapar Cninpasa (3a MHH ~ nycinepeen).

[Mpenapar Espicai (3a MHH ~ pucannnam) supoGuuirrsa komnanii Pom 3nauno pPo3IIMpIOE
MONITHBOCTI Tepanil 3anaski: yrikanasnomy mexanismy aif (snams na LIHC ta nepudepnuni opranm i
TRAHHHM), ePeKTHRHOCTI T NePEeHOCHMOCT, 3pyunocti i Geaneni BuKopucTanis.

Tepopansimit wanx npuitoMy pueAIaMy ¢ BOKIHBOIO TIEPEBATOIO 3 TOUKH 30y 3py4HOCT] Ta
Gesnexn mukopuetanns, nesaneknocTi naienTin ta ix cimel, exonomii pecypeiB 0Xo0poHH 3J10poB’s Ta
SHIDKCHHA HABANTORCHNA HA MEAMUHIX NPALIBHHKIB, 3MEHIICHIS PUIKKY indikyBannsa nauienris i3
CMA Ta wienin ix cimeit SARS-CoV-2 Ta saxpsoprosatng na COVID-19. Edekruhicts Ta Gesnexa
npenapary Espieai Gyna nokasana y Gararouenrposnx jocaiwkennax FIREFISH ta SUNFISH ra
NPORORKRYE BuBiaTien y pocaiokeninx JELEFISH ta RAINBOFISH. Byso nokasano, mo pucauniam
nich:mcu_\'v NOKPANIEHHS BIDKHBAHOCTI, ANXQILHOT T4 pyXoBOT (DYHKIIT Ta AKOCTI JKUTTA NaLlieHTiB i3
( N.‘\, [onepepkens WO Cephosnnx pusnkin B iHCTPYKIii He Mac Ha BiaMiHy Bia iHIMX
crionarorene TN npenaparis. HNpenapar Crinpasa sapecctposan B Ykpaiui, ane, He BBO3MBCA Ha
1\‘pm\‘pim VKpainn i ne BHKOpHCTOBYBABCS B YKkpaiui, He BHECEH B JKOJCH 3 YMHHUX PEryIsTOPHUX
NEPENIKIB Ta HEe JIOCTYNEH YKPaiHCLKHM NallicHTaM, ane akTMBHO BUKOPUCTOBYEThCS B cBiTi. Ha
clsm_\mui MEAHYHOIO TEXHOJONIEI0, 110 HaivacTilie BUKOPUCTOBYETHCA B YKpaiHi i JiKyBaHHA
nawientis is CMA, e niarpumyioua tepanis. Tomy s KiaiHigHOro Ta (papMaKoeKOHOMIYHOTO aHasi3y
Oy210 00pano 2 MeanuHi TeXHONOTT NOpPiBHAHHS: Kpala niarpumyioua tepanis ta npenapar Criinpasa
(3a MHH — nycinepcen).

3riano 3 nanumu peectpy nauientis Bnaroaiiinoro ®@ouay «Jlitu 3i CMAy, Ha kBitens 2021
POKY. cepen Beix nauienTis i3 CMA 3apeectpoBano 24 nanientn CMA 1 Tuny. 3a aaHumu JiTepaTtypH,
HalGinbwa KniiuHa eQeKTUBHICTL eTiomatoreHeTHuHoi Tepanii (HyciHepceH) criocTepiraiach y
nauientis i3 CMA 1 Tiny npu Biui nouarky Tepanii y 5 pokie a6o monowe. Tomy obpaHo nomynsUito
NALIEHTIB BIKOM 5 pOKiB Ta MosioAwe 6e3 noTpe6y y nocTiiuiii BeHTHIILiT Terens (iHBa3HBHOT BeHTUAALT
3 Tpaxeoctomiero abo HIBJI Ginbiue 16 roanH Ha aeb). 3a nanumu ®onny, B Ykpaiui va nouatok 2021
poky y peectpi ®onuy Gyo 3apeectpoaHo 17 aiteii Bikom 10 5 pokiB. 5 (29%) nawieHTiB y wiii BiKOBiii
KaTeropii 3HaX0AAThCS MOCTiHHIN BEeHTHUIAUINHINA niaTpUMUI. Y nonepeHix pokax KifbKiCTh MALi€HTIB
i3 CMA | Ty aaHoi BikoBoi kKateropii 6e3 nocTiiiHoi BeHTHASUIHHOT mifTpuMKy Gyna crabinbHoio — 13
— 14 nauienTis, B cepeanboMy 3’sBaseTbes 8 HoBux Bunaakis i3 CMA | tuny Ta 5 oci6 B pik B
CepeIHbOMY BMI3)KalOTh 3aKOPAOH Ha MOCTiiiHe MpoXkuBaHHA a60 BMUOMPAIOTHL  eKCNEepeMeHTalbHi
He3zapeecTpoBaHi MeTOAM JiKyBaHHs:. [IporHosoBauna KinbkicTh nauientis i3 CMA 1 tuny y Bini 10 S
pokiB i 2021 poky cknajae 15 nauieHTis.

bepyui 10 ysarn, wo npu CMA | Tuny HasBHi Baromi He3aioBOJeHi MeAWuHi noTpeGH, a
PUCMIIAM L€ - NIEPLUNH | €IMHUI 0Tenep nepopanbHMiA Tikapehkuii 3aci6 i nikysanus CMA, sikuii
3HaYHO PO3LIMPIOE MOXKJIMBOCTI Teparii Ta Mac BaroMi KJIiHi4Hi nepeBark, NPornoHyeThes NOI0KEHHs
pUCAMIIaMY SK MeAHKameHTO3HOi Tepanii Bubopy CMA. ¥V npoBeicHOMY HenpsaMomy nopiBHsHHI,
MPOBEJICHOMY /I JOChE, OTPMMAHO Kpalli MOKa3HWUKH 3arajbHOr0 BHKMBAHHS, BWKHBAHHS O3
NOCTIHOT BEHTHJIALIT JiereHb Ta 3arajbHOi BiANOBIAI 3a MoTopHuMM wwikanamu HINE-2 ta CHOP-
INTEND i pucauniamy nopiBHSHO 3 HaHKpalloOK MiATPUMYBANBHOI TEPAMIEI0 Ta HyCiHEPCEHOM.
Pe3ynbTaTi npoBeIeHOro HENPAMOro NOPIBHAHHSA TAKOXK CBIYATh PO 3HIKEHHI PUIUK HeGAKAHTX SBHILL
(H5T) npu BUKOpHCTAHHI pUC/IMIIAMY Y TIOPIBHAHHI 3 HAHKPAIIOIO MiATPUMYIOUOIO TEPANIEIO Ta 3HIKEHHI
a60 nopiBHAHMI pusuk HS1 y nopiBHAHHI 3 HyCiHEpCeHOM.

Taxnm YMHOM, € NMEPEKOHIMBI CBIYEHHS LWOAO BUCOKOT KJIIHIYHOT e)eKTUBHOCTI pUCAMIIaMy Y
xBopux Ha CMA | Tuny nopiBHAHO 3 HaHKpaLlo MiATPUMYBAJILHOIO TEpanielo, AaHi Wo/0 HasiBHOCTI
MeBHUX KJIIHIYHUX TMepeBar PHUCAMIUIAMY MOPIBHSAHO 3 HyciHepceHoM. JUisi OLIHKM  JOLiILHOCTI
BUKOPHMCTaHHs pucauniamy s JikyBauus XBopux 3 CMA 1 tuny y nopisusiHui 3 Tpaauuiiinoo
cTpatericlo  «Haiikpaula MiATPMMYBaJbHa —Tepamis» Ta aJbTEPHATHBHMM  NPENapaTtom s
natoreHeTuyHoro JikyBanHs CMA | TUIy HyCiHEPCEHOM B yMOBAX CHCTEMH OXOPOHH 3J10pOB'st YKpainu
NPOBE/IEHO (hapMaKOEKOHOMIYHE JOCITI[PKEHHS.
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[Tpn nposeneuui papMako-eKOHOMiYHMX PO3paxyHKIiB BIUIMBY Ha OIOJUKET OXOPOHH 3/10pOB’s
Ykpainu (BpaxoByioun cneuiabHy LiHOBY NPONo3uiLiio), 6yJ10 MoKasaHo, WO J0AaTKOBE HaBaHTaXEeHHS!
Ha GI0/uKeT, Npu NiKyBaHHi Uil KOrOPTH NalicHTIB, MOB'A3aHi 3 NEPEXOAOM Bij cTpaTerii Haiikpauioi
MiATPUMYI0YO§ Tepanii Ha pUCAMIIIaM, B epLumnii pik cknaayTh Big 9 959 824,6 rpu no 49 799 123,2 rpu
B 3aJ1XKHOCTI Bi/L YACTKM NAMICHTIB, siKi Gy/1yTh nepeseiei Ha HOBY cTpateriio ikyBaHHs. OTKe, 3riAHO
HACTAHOBM OO0 JIEPHKABHOT OLLIHKH MEJMYHUX TEXHOJIOTIH, BIJIMB Ha OrojukeT Oy/e cepe/iHiM, HaBiThb,
3a ymoBH 100% 3aGesneuenns. sou s
Bpaxosyioun yce Buiueskasane, npocumMo po3rsHyTH MOKJIMBICTS BHeCeHHs npenapaty Espicai

Ao Homenknarypu nikapebkiux 3aco6iB auis iKkyBaHHs XBOPHX 3i CHiHAILHOIO M’A30B0I0 aTpodieio.

[Mynkrn 10-13 nocke Mictath indopMauiio 3 06MeKEHMM AOCTYNIOM, a came - CreuianbHy
NPONO3HLIIO 11010
Baprocti npenapary Espicai./lana indopmauis € kondieHuiiioro.
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