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3AABA
Ha MpoBefeHHS Aep>XXaBHOT OLIHKM MeAUYHUX TEXHOJIOT I 3 METOI BKJIIOUYEHHS /TIKapCbKOro
3acoby EBpicgi O HOMeHKNaTypu NikapcbKnx 3acobiB 4149 NiKyBaHHA XBOPUX 3i CMiHaIbHOMO
M’s130BOIO aTpoqieto.
I.IHopmayia npo 3adABHUKA:
1) ®.XohdpmaHH-J1a Pow JiTg
2) peH3axepwitpacce 124, 4070 basensb, LLBeiuapis
3) agpeca kopecrnoHgeHuii: 03150, m. Kunis, Byn. Benvka Bacunbkiscbka, 139, 5-uii nosepx
4) TenehoH: +38(044)29-888-33, thakc: +38(044)29-888-34
5) e-mail: serhiy.ksendzov@roche.com
l'i. IHpopmauis npo BUpOBHMKa 3as8BNEHOr0 NiKapCbKOro 3acoby.
BunpobyBaHHA KOHTPOO AKOCTI, BTOPUHHE MaKyBaHHSA, BUMYCK Cepil:
®.XothpmaHH-J1a Pow ST
Bypmicser 4303, KaiicepayrcT, LLBeliyapis
B1pobHULITBO HEPO3(hacoBaHOIo NPOAYKTY, MepBUHHE NakKyBaHHA(CTa4ia HaMoOBHEHHSA MJ/IALLOK),
BUMPOOYBaHHA KOHTPOJIO AKOCTI(TECTYBaHHA MIKPO6IOMOriYHOT YNCTOTH):
®.XothpmaHH-J1a Pow ST
"peH3axepuTpacce 124, 4070 basenb, LLBeiuapis
2.[aHi w000 3a8BEHOr0 NiKapCbKOro 3acoby:
1) ToproBenbHa Ha3Ba MiKapcbKOro 3acoby: npenapat EBpicai (Evrysdi®)
2) MiXHapojHa HernaTeHTOBaHa Ha3Ba abo CMHOHIMiYHe HalMeHyBaHHS: risdiplam
3) cknap nikapcbKoro 3acoby (gitoui Ta 4OMNOMiIKHI peyoBuHN): CKnag: LitovapevyoBuHa: pucamniam
(risdiplam); 1 nnswka micTUTb MiCTUTL 60 Mr pucgunaamy; 1 mn BifHOB/IEHOT0 PO3YMHY MicTUTb 0,75
M pucamnnamy; SONOMIDKHI Pe4YOBUHN: MaHIT, i30ManbT, MOAYHUYHWUIA apoMaTU3aTop, KMCI0Ta BUHHA,
HaTpito OeH30aT, nonietuneHrnikons 6000, caxapanos3a, KucoTa ackopbiHOBa, AWMHATPIO efeTar,
avrigpar.
4) dopma BUNYCKY, WO NPOMOHYETLCA ANA BKAKOYEHHA A0 HalioHa/ibHOro nepeniky OCHOBHUX
NiKapcbKMx 3acobiB Ta (abo) HoMeHKNaTypw (Mepenikis, CNUCKIB, PEECTPIB):
Nikapcbka dopma. MopoLwwoK Ans 0pasibHOro po3ymHy. 1 nagwka MicTUTb MicTUTL 60 Mr pucamniam}
y hopMi MOpoLLOKa 4151 OpanbHOro PO3YnNHY
5) BigOMOCTI NpPOo AgepXXaBHY peecTpavito 3asBNEHOr0 /TiKapCbKoro 3acoby B YKpaiHi:
Nikapcbkuii 3aci6 Espicgi (Evrysdi®) 3aTBepmxeHo Hakaz MO3 YkpaiHu Big 29.09.2022 Ne 176".
PeecTpauiiiHe nocsigueHHsa Ne UA/19668/01/01
6) capmaKosnoriyHa fist NikapcbKOoro 3acoby:
Pucgmnnam € Moaudgikatopom crnnancuHry nonepegHnka matpuyHoi PHK  (npe-MPHK) reHa
BUXKMBaHHSA MOTOHENpPOHiIB 2 (SMN2), po3pobneHum ansa nikysaHHa CMA, cnpuvyYMHEHOT MyTalisMm
XpomMocoMM 5q, WO Npu3BOAATb 40 AediunTy 6inka SMN. ®yHKUioHanbHWUiA gediumT 6inka SMN €
natodgisionoriyHum mexadiamom CMA ycix Tunis.
Pucgmunnam kopurye cnnancuHr SMN2, 3MiHIOOUM GanaHC 3 BUK/IOYEHHS €K30HY 7 Ha BK/IHOUYEHHS
eK30Hy 7 B TpaHCcKpunT MPHK, y pe3ynbTaTi 40ro 36inblwyeTbcsd BUPOONEHHA (PYHKLiIOHaNbHOro Ta
cTabinbHoro 6inka SMN. TakuMm YnHOM, pucgunnam nikye CMA 3aBAsaKu NiABULWEHHIO Ta YTPUMAHHIO
(hyHKUiOHanbHOro piBHA 6ifka SMN. Pucgunnam piBHOMIPHO PO3MOAINAETLCA MO BCiX YaCTUHAX Tina, y
TOMY YMCNi B LEeHTpasibHy HEPBOBY CUCTEMY, MPOHMKAKOUM Yepe3 remaToeHuedaniyHnin 6ap’ep, i Takum
4YMHOM 36inbLyroun piseHb 6inka SMN B LUHC Ta ycbomy opradismi. KoHueHTpayis pucguniamy B
nnasmi KpoBi Ta 6inka SMN B KpoBi Bigo6paxkae po3nofin Ta hapMakognHaMmivyHi epekTn pucamniamy
B TaKUX TKAHUHaX, K FO/I0BHUIA MO30K Ta M’A3N.
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7) (hapmakoTepaneBTM4YHa Trpyna /iKapcbKOro 3acoby Ta KOA4 3a aHaTOMO-TeparneBTUYHO-

XIMIUHOI KnacugikaLieto:

3aco0u, Lo BNANBAKOTL Ha ONOPHO-PYX0BUIA anapat. IHWi 3aco6u, Lo 3aCTOCOBYOTLCA Y pa3i natonorii

onopHo-pyxosoro anapary; kog ATX MO09A X10.

8) ofHe nNokKasaHHA 40 MEAVNYHOI0 3aCTOCYBaHHS, 3a AKMM MOLAETHLCA 3asBa:

NikyBaHH#A 55-acouilioBaHoi cniHanbHOI M'A30B0T atpogii (CMA) y nauieHTiB BiKOM Bij 2 micsLiB.

9) nokasaHHA [0 MeAMYHOro 3acToCyBaHHA BIAMOBIAHO [0 IHCTPYKUIT AN9  MeLUYHOro
3acTocyBaHH4A, 3aTBepmxeHol MO3, 3a HasgBHOCTI Aep>kaBHOI peecTpaLii NikapcbKoro 3acoby B

YKpaiHi:

NikyBaHH#A 5g-acouiioBaHoi cniHanbHOI M’A30B0i1 aTpodii (CMA) y nauieHTiB BiKOM Bif 2 MicALiB.

10) cnoci6 3acTocyBaHHA: NikapCbKuiA 3aci6 EBpicai npuiimatoTb NepopasibHO OAMH pa3 Ha Joby nicns
npuitomy ixxi NpnbaN3HO B OAMH | TOM Xe Yac WOAHSA. AKLLO0 HEMOB/ATA 3HAXOAATLCA Ha IPYLHOMY

BUrOA0OBYBaHHI, npenapat EBpicai HEOOXiAHO NPUIAHATM NICNS KOPMAIHHA TPYAbMU. AKLL0 NaLieHT He

MOXXe KOBTaTW i MOMY BCTAHOB/IEHO Ha3oracTpasbHuiA 30HA a0 racTpocToOMiYHY TpyOKy, EBpicai MOXHa

BBOAMTU Yepe3 30HA/TPYOKyY. PekomeHA0BaHa f03a npenapaTy EBpICAi BU3HAYAETLCA 3a/1€XHO Bif BiKy

Ta macu Tina (tabn. 1).Tabnuus 1 IHdopmauis woA0 CXeMU 3aCTOCYBaHHS 3asiBIEHOrO MiKapCbKOro

3aco0y.

CxeMa 3acTocyBaHHA* 3aaBneHunii nikapcbkuii 3acib - npenapat EBpicgi
Cnoci6 BBefeHHA MepopanbHO
[o3a Bik Ta maca Tina PekomeHgoBaHa

Jjo6oBa go3a
Bif 2 MicAuiB L0 < 2 pOKiB 0,20 mr/kr
> 2 pokn Ta MacaTina< 20 kr 0,25 mr/kr
> 2 pokn TamacaTina> 20 kr 5wmr

YactoTa f03yBaHHA 1 pas Ha AeHb
CepefHs TpUBanicTb Kypcy NiKyBaHHA He 3acTOCOBHO*
MepenbayyBaHWii CepefHiin iHTepBan MiX He 3acTtocoBHO
Kypcamu NikyBaHHS (3a HeoOXifHOCTI)

MepenbayyBaHa  KifbKiCTb  MOBTOPHUX He 3acTocoBHO

KypciB NiKyBaHHA (3a HeobXIigHOCTI)

*3rigHO 3 AYMKOK MeAMYHUX eKCrnepTiB - MOKW 36epiraeTbCA cTabinbHWMA cTaH abo [0 PO3BUTKY

no6ivyHUX peakLiii/HenpeHoCMMOCTi, NOTPebyYMX BiAMIHM npenapary.

11)HasBHICTb NOKa3aHb 40 MeANYHOI0 3aCTOCYBaHHSA NiIKapCbKOro 3acoby A/19 BUKOPUCTAHHSA Mij,
yac HaflaHHS MeANYHOTA0MOMOr NPU cTaHax, Lo 3a3Ha4vYeHiy NPiopuTeTHUX Hanpsimax po3BUTKY
chepu OXOPOHM 30POB’S:
CniHanbHa M’a3oBa atpois (kof 3a MKX-10 012.0 - 012.1) BxoAWUTb A0 HauioHanbHOro lepeniky
MPiOPUTETHUX 3aXBOPHOBaHb B YKpaiHi.
3.KopoTka npono3uyis LWoAo NikapcbKoro 3acoby 3 OnMcoM 3axXBOPHOBaHHA (CTaHy), LisibOBOI
KOropTW navyieHTiB Ta poni NikapcbKOro 3acoby B NpoLeci /likyBaHHSA i3 3a3Ha4YeHHAM KNiHIYHOro
MapLIpyTy naLieHTa y KOHTEKCTI BUKOPUCTAHHSA 3aMpornoHOBaHOro N1iKkapcbKOoro 3acoby
CniHanbHa m’a3oBa atpogis (CMA) - ue cepilo3He | HebGe3neyHe AN1s XUTTA CnafkoBe opgaHHe
3aXBOPIOBaHHS, LLIO MPOTIKAE 3 YPAKEHHAM PYXOBUX HEMPOHIB CIIMHHOIO MO3KY i MOPYLUEHHAM (DYHKLiN
pi3HMX opraHiB i cuctem. CMA € OCHOBHOK FEHETMUYHO 00YMOB/IEHOK MPUYMHOK CMEPTi HEMOBAAT Ta
AiTein monoglworo Biky. Baxnneoto ocobnmicTio CMA € BeIMKWIA CNEKTP TSHXKKOCTI KNTHIYHUX NPOsBIB
XBOpPOOM - Bif MaslOCUMNTOMHMX [OPOC/AMX (OPM [0 3aXBOPKOBAHHS 3 THAXKKOK  K/iHIYHO
cumnTomaTukor. Aitv Ta nignitkm 3 CMA MarTb HOpPManbHU abo BUCOKWIA 3arasibHUA iHTENeKT.
CMA cynpoBOAXYETbCA 3HAYHUM HaBaHTaXKEHHAM Ha NauieHTIB, OMiKYHIB Ta MeLUUYHUX MpaLiBHUKIB,
a TaKoX CYCMi/IbHUM Ta EKOHOMIYHUM BIJIMBOM.
LlinboBa rpyna nauieHTiB - HaiBHi nmauieHTn i3 CMA 2 Ta HeambynaTopHoro 3 Tuny. CMA Tuny 2
BUABMAETLCA Yy BiWi o 15 pokie, AiTM pocAraloTb 34aTHOCTI cugith, ofHak 6e3 XBOpo6o-
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MOAMU(IKYOUYOro fNiKyBaHHA He HabyBatoTb 3AaTHOCTI  xoautu. Cepef HaWbinbWw NOWMUPEHMX
yCKNagHeHb - MPOrpecylounii CKoMio3 Ta KOHTPakTypu cyrno6is. [aHi nitepatypu csigyatb Mpo
3HVDKEHHSA NOKa3HMKIB BKmBaHocTi npu CMA 2 tuny uvepes 10-15 pokis. CMA tuny 3 BUABNAETHCA Y
AiTeld y Biui nicna 1,5 pokis. MauieHTW focAraloTb YCiX OCHOBHUX eTaniB pyxy, a TakoX CamoCTiNHOI
XoAbbW, OfHaK 3rofoM BTpayatoTb 3[aTHICTb XoauTwu (BTpaTa amOynaTopHOro crartycy) Ta
nepecyBatoTbCa Y iHBaNigHOMY Bi3Ky. CepefHiil Bik BTpaTu amOynaTopHOro ctaTycy cepej nauieHTiB i3
CMA 3 Ttuny B YKpaiHi, 3rigHO 3 pe3yfibTataMmu [OCMiLXeHb, CTaHOBUTb 9 poKiB. Y 6GaraTbox
LOCNiMKeHHAX npupogHboro nepebiry CMA 2 1a 3 tunis (T06TO 6€3 BMKOPUCTAHHA XBOPO60O-
MoaniKyo4uoil Tepanii) 6yno nokasaHO MPOrpecyroye 3HWKEHHS MOTOPHOT PYHKLUIT. [Ans nauieHTiB i3
CMA 2-ro Ta 3-ro TMny HaibinbLIOK KNiHIYHOK HEe3a[0BOMIeHO NOTPe6ot € AOCTYN A0 NiKYBaHHS,
Wo nokpallye abo cTabinizye pyxoBy (YHKLiO Ta NiABWLLYE CaMOCTIAHICTb Ta He3aNeXHIiCTb, a Y
MeBHUX BUMafKax - MOKPALLYE BVKMBAHHA Ta AuXa/ibHY (YHKUit0. [Ons nauieHTis i3 CMA He3HauHi
3MiHUW Y PyXO0Biil (DYHKLiT MatOTb BXX/IMBUIA BNAIMB HA AKICTb XUTTA.

3rigHo 3 MiXKHapogHUMKN peKoMeHJauis M1 Ta CBITOBOK K/IHIYHOK MNPaKTUKOK, MeHEeaXMeHT
nayieHTiB i3 CMA nonsrae y BUKOPUCTaHHI eTionaTtoreHeTUYHUX XBOPO60-MOANMDIKYHOUNX NiKAPCbKNX
3ac06iB Ta NiATPMMYHOHOT Tepanii pa3oMm.

3aaBneHnin nikapcbkuii 3acié npenapat Espicgi (3a MHH - pucgunnam) BupobHuuTea ®.XopdmaHH-
Na Pow J1T4 3HAYHO PO3LUMPHOE MOXNMBOCTI Tepanii 3aBAsKN: YHiIKa/IbHOMY MexaHi3my fii (BnavB Ha
LUHC Ta nepudepunyHi opraHu i TKaHWHW), e(eKTUBHOCTI Ta MepeHOCMMOCTI, 3py4YHOCTI i 6e3newi
BUKOPUCTaHHA. lMepopaibHUIA WASX NPUIAOMY PUCAMMAAMYy € BaXK/IMBOK MEpeBarold 3 TOYKU 30py
3pYYHOCTI Ta 6e3neKn BUKOPUCTaHHSA, HE3aNeXHOCTI NaLieHTiB Ta iX CiMeil, eKOHOMIT pecypciB 0OXOpPOHM
3[,0POB’A Ta 3HMXXEHHSA HaBaHTaXXEHHA Ha MeANYHUX NpauiBHUKIB. EekTMBHICTL Ta 6e3neka npenapary
EBpicai 6yna nokasaHa y 6aratoueHTpoBux gocnimkeHHax LUbIEPKH, ta BCHKOTIBH Ta npoaoBxye
BMBYATUCb Yy AocnimkeHHsX LUBEEIBH ta AALLUBOPKH. 3aranom, pucamnnam go6pe nepeHocuBCs i
MaB 61aronprMeMHUn Npoinb 6esneku.

Bepyui go ysaru, wo npyu CMA 2 Ta 3 TUNy HasBHI Baromi He3af0BOMIEHI Mefu4YHi noTpebu, a
pucamniam e - nepLini i e4UHUIA foTenep nepopasnbHUin NikapcbKuii 3aci6 ans nikysaHHs CMA, akuii
3HAYHO PO3LUNPHOE MOXMBOCTI Tepanil Ta Mae Baromi KiiHi4Hi nepesaru, NPOMNOHYETLCSA MOSIOXKEHHS
pucamnnamy siKk meamkKameHTO3HOI Tepanii Buoopy CMA. lNpenapaT npu3HayaeTbcs Micns meamnko-
reHeTUYHOi Bepu@ikauii giarHosy 54 CMA Ta OUuiHKM CTaHy nauieHTa MynbTUAMCLUMNIHAPHO
KOMaHZO0H (haxiBLiB.

Ha nigctaBi paHuX, HagaHux B®  «[itn 3i CMA» Ta YKpalHCbKUMU MEeAUYHUMU eKcrepTamu,
HaLiOHaNbHNX CTaTUCTUYHUX [AaHWUX Ta NiTepaTypHUX [kepen 6yno po3paxoBaHO, WO NOMynsauis
naLieHTiB Ha KiHeub 2022 poKy, SKMM MoKa3aHa Tepanis pucaunnamom, cTaHoBuTb i3 CMA 1l -114
nayieHTis, CMA Il - 54 nauieHTa (cepef HUX 41 nauieHT - HeaMbynaTOpPHWIA).

AHani3z ony6aikoBaHOT NniTepaTtypn Nokasas, L0 NliKyBaHHA pucamniamom y nauieHTiB i3 CMA 2 1a 3
HeaMbynaTopHOro TUMIB BIKOM CTaplue 2 poKiB NPU3BEN0 A0 K/IHIYHO 3HAYyLWMX YCNiXiB B PyXOBIiii
(hyHKUIT Ta Mae 6naronpueMHUn Npodiin, 6e3nekn SK NMOPIBHSAHO 3 Mnauebo Tak i y AOBrOCTPOKOBIi
nepcneKkTuBi.

IMpoONoOHYEMO pPO3MNAHYTU MOX/MBICTL BHECEHHA npenapaty Espicgi go HomeHknatypu
NIKaPCbKMX 3ac06iB A/1F NiKYBaHHA XBOPUX 3i CMiHaNbHOK M’A30BOK0 aTpogiieto, B T. Y. LUIAXOM
yKnajeHHs LOroBopiB KEpPOBaHOro JOCTYynNy.

MyHkTM 10-13 foCbe MICTATH iH(OPMaLit0 3 0OMeXeHWM [LOCTYMNOM, a came - crneuiasbHy
npono3unLito Loao BapToCTi npenapaty EBpicai. JaHa iHQopmauii'KoHigeHUiHOLO.

(HalimMeHyBaHHS nocaau (nignuc)® (npi3BuLle, iM’a, No 6aTbKOBI)
YMNOBHOBaXKeHOT
0C0o0U 3asBHMKA)
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