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AHMUCEHCOBi ONi2OHYKNEOMUGU — HOBimHiii nigxig
§0 NiKYBAHH HEiipogezenepamuBHUX 3aXBOPHBAHD

Ha cboropHi nowyk nikapcbkux peyoBuH ans Tepanii HeMpoaereHepaTMBHMX 3axeoptosaHb (HA3) cnpsamoBaHmii

Ha Cy6CTaHLl, WO 3AATHI B3UEMOAIATH 3 MilLEeHIMU-NPOTEIHAMMU, IK-OT €H3UMMU, peLenTopu KnituH Towo. Kpim toro,

RO 6yab-9KOro npenapary iCHyl0Tb BUMOIHU LLLOAO cuIiu, BUGIPKOBOCTI Ljiei B3aemopii Ta 6ioaocTynHoOCTi, TO6TO 3aaTHOCTI
AOCSITU CBOET MiLLeHi y AOCTaTHIl KoHUeHTpauii. Taka Kom6iHaLis BUMOr po6uUTb CTBOpeHHS1 e(peKTUBHOrO Ta 6e3neuHoro
nikapcbkoro 3aco6y ansa nauieHTi i3 HA3 HapcknapgHum 3aBgaHHIM. JLOAATKOBO BOHO YCKJIAAHIOETbCS iCHYBUHHAM
remaroeHuedaniuHoro 6ap’epa (FEB) — 0co65MBOIO LWiNBbHOIO 6YA0BOI0 MIXKKAITUHHUX KOHTAKTIB €HAOTEeNIaNIbHUX KIiTUH
CyAVH HEepPBOBOI CUCTEMM, ACTPOLMUTIB Td 6asanbHOi mem6paHu. Pesynbrarom ¢pyHkuioHyBaHHs MEB crae ay>xe Bubipkose
NOTPANASHHS A0 LeHTpanbHoi HepBoBoi cuctemu (LIHC) peuoBuH, 110 MicTTbCS Y KPOBI.

H/13 neBHOIO Mip0O0 CTAHOBJISATH HANO1Tb-
LM BUKJTUK VTSI cydacHoi dapmaitii. Takoxk
BBAXXa€eThCs, 1110 3HayHa yacTka HJI3 3ymoB-
JIeHa TUMM UM iHIIUMU 3MiHAaMM 200 0co0-
JIUBOCTSIMU T€HETUYHOTO arapary KJIiTUH
HEPBOBOI CUCTEMHU, 1110 TOHEAaBHA CEPHO3HO
YCKJITHIOBAJIO TIPOTHO3 Ta JIIKYBaHHSI 3aXBO-
proBaHb 11i€i rpynu. [1osiBa TexHoJOTiT aHTH-
ceHc-onironykneotuiB (ACO) Ta ii mepii
MpaKTUYHi TOCSITHEHHSI MeperopTaloTh HOBY,
MOBHY CITOJiBaHb, CTOPiHKY B JlikyBaHHiI HJ13.

ITionepom TexHosorii ACO, 110 oTpu-
MaB CXBaJICHHS YNPAaBJiHHS 3 CAHITAPHOTO
HarJIsiy 3a SIKiCTIO TTPOAYKTIB XapuyBaHHS
ta MmegukameHTiB CIIA (FDA) e 1998 p.,
craB ¢oMiBipceH (BirpaBeH) — mpemapat
JUISI Teparii HUTOMETaJIOBIPYCHOTO PETUHITY
gk ycknagHeHHs CHI. HactynHe cxBajieH-
HS1 JTIKapCbhKOT0 3ac00y 1aHOI IPYIU CTaIoCs
Maitxe uepes 15 pokiB — 1ie OyB MiloMepceH
(Kinampo), moxkaszaHuit JUist 3aCTOCYBaHHSI
B 0Ci0 i3 CiMEITHOIO TifnepxoJecTepUHEMIEID.
Aute i nepuuid, i Apyruii npenapaTty He MaJid
cBoeto MimenHto LHHC. IMepemoxiiem y 6a-
raTopiyHux meperoHax i3 po3pooku ACO-
3ac00iB 115 JiKyBaHHS 3axBoptoBaHb [LITHC
2016 p. craB HyciHepceH (CmiHpasa), Koau
toro 3atBepauao FDA i pokowm mi3Hinie —
ATeHTCTBO 3 JlikapchbKux 3aco0iB (EMA).

Mexaniam gii AGO

o x Take ACO, i 3aBASIKA IKUM KJTi-
HIYHUM XapaKTepUCTUKAM BOHU e(PEeKTUBHI
y nikyBanHi H/13? ACO — 1e mTy4yHO CUH-
Te30BaHa OJHOJIAHIIIOIOBA MOCIiJOBHICTh
HYKJICOTHU/IIB IOBXUHOIO 15-50 HyKJIETHOBUX
KUCJIOT, 3MaTHA KOMITIEMEHTAPHO B3aEMOIIsTA

i3 MPHK BinnosigHo mo npaBui Barcona —
Kpika. To6TO MillIeHHIO LIUX CIIOJIYK € eTart
CHUHTe3y 00paHUX MPOTEIHIB, SIKi BillirpaloTh
KJIIOUOBY POJIb Y IMATOJIOTTYHOMY IIPOLIEC.

Takox B ocHOBi TexHosorii ACO nexXuThb
BIIKPUTTSI 3MATHOCTI OJTiIFOHYKJICOTUAHUX T10-
CJTiIOBHOCTEH BIJIMBATH Ha EKCIIPECIIO TeHiB,
sike cranocs 1978 p. Crniepiiry 0yJ10 BUSIBIEHO
3MATHICTb O MPUTHIYEHHS eKCIpecii, Mi3Hi-
e — pi3HOMAaHITHI eeKTH, SKUMU MOXHA
KEpYBaTH LJISIXOM 3MiH BU3HAUYEHUX Hijis-
HOK KOIYBaJIbHUX MOCIiA0oBHOCTe. Mexa-
Hi3M 1ii ACO npeacTaBieHUI Ha pUCYHKY 1.

Ha niepimii mornsia, Ajst CydacHUX TeX-
HOJIOTiii XiMiYHOTO CUHTEe3Y 3aBJaHHS CTBO-
PEHHsI BULIE3raaHuX CIOJYK € BilHOC-
HO HECKJIQJHUM, ajie He BCe TaK IPOCTO.
[lo-nepie, 1OCUTH CKOPO OYJI0 3’SICOBaHO,
1O NMpUpoaHi (HeMoaudikoBaHi) oiiro-
HYKJEOTHIIM TIOTaHO MOTPAIUISIIOTh 10 KJTi-
TUH Ta IBUAKO PYHHYIOTbCSI HyKJIeazaMu
SIK BHYTPIIIHBOKJIITUHHO, TaK i HA BCbOMY
LLJISIXY 3 MiCLISI HAIXOMXKEHHS 10 OpraHi3My.
[Mo-apyre, 3aHaaTo KOpoTKi JaHIoru ACO
HE MOXYTb 3a0€3MeYUTH JOCTATHIO Crelu-
(iuHicTh B3aeMoii 3 MillleHHIO Ta OaxkaHU I
BIUTUB Ha €KCIIpecilo BU3HAYEHOTO TEeHY.
To6to kepyBanHs edpekramu ACO notpebye
JIesIKOi MiHiMaJIbHOI KiJIbBKOCTI HYKJICOTHUIIB
Ta MPUEAHAHHS 10 OJIiITOHYKJIEOTUAHOTO
JIaHIJoTa TOAATKOBUX XiMIYHUX CTPYKTYP.
3 iHmoro 60Ky, 0OMeXeHHS 11010 MaKCH-
MaJibHO1 noBXMHMU JaH1ora ACO € He MeHII
CYBOPMM — 3aHAATO JOBTi JAHIIOTU BaX-
KO JOCTaBUTU OO BHYTPILIHHOKJIITUHHOTO
MPOCTOPY, a Ile BOHU HaOyBalOTh 3AaTHOCTI
10 iMyHOT€HHOCTI.
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Puc. 1. MexaHism pjii ACO: po3wenneHHs a6o 6nokyesaHHs PHK

Mpumitka: Mpe-mPHK - nonepeannk marpuyroi PHK, komnnekc RISC - inaykosanmit PHK cainencuur-komnnekce.
Anantosaro 3a K. Dhuri et al., 2004.

Ha manuii yac apceHal XiMiuHuX 3aco0iB
oo KepyBaHHs BractuBocTsMu ACO € no-
CUTb BeIUKUM. JI0 HBOTO BXOAATH pi3HOMA-
HiTHI XiMiuHi cTpykTypu (docdorionaTu,
docdopoaiamigaT MOpdOJIiHO OJIiroMepH,
2’-O-MEeTOKCHETU TOLIO Ta Oarato iHIIKX),
a TaKOX MiCILIsl, KyIM Ha OJTiTOHYKJIEOTUIHOMY
JIaH1I1031 X TpUENHYIOTH (rpyna docdopHoi
KHCJIOTH, MOJIeKyJIa LyKpYy/pr0031 TOIIIO).
Take po3MaiTTst 3yMOBJI€HO TUM, IO BCi LIi
Bapiallii MalOTh CBOI HEIOMIIKU, SIK-OT TOKCUY-
HiCTb, TOTaHa BOJAOPO3UYMHHICTL a00 aiH-
HICTb 10 MillleHi, Ta TepeBaru.

lo x mpeacTtapisie cO000 YCTIlTHUIA
ACO-3acib, SKuM € Iperapar HyciHepceHy
Cninpaza? HyciHepceH cTBOpeHUIT Ha OCHOBI
OJIITOHYKJIEOTUAHOTO JIaH11iora MonrdikoBa-
Horo 2’-O-MeTokcueTus1 GochopoTionaToMm.
e onHa 3 HalmomysIpHIILIMX MOAU(IKALII —
BOHA Ma€ Jienio MeHIy achiHHICTh MOPiBHSI-
HO 3 iHIIMMU BXWBaHUMU MoIU(piKallisiMH,
aJie o30aBjieHa TOKCUYHOCTI, IMyHOT€HHOCTI
Ta Ma€ MOJIIIIEHY CTIHKICTb 10 HYKJIeas.

EfiexmuBHicmb 3acmoCyBaHH HYCIHEPCERY
IMepuumii ycnix — cniHaAbHa M’s130Ba
arpodis

CninanbHa M’s130Ba atpodiss (CMA) —
MOHOreHHo 3yMoBJieHe H/I3 3 aBTocOMHO-
pELIeCUBHUM TUTIOM ycnankyBaHHs1. Kazyab-
HHMM TeHOM, SIKUI YITKOIXKYEThCS TIPU LIbOMY
3axBoptoBaHHi, € SMNI1. Brparta dyHkuii
LILOTO reéHa MPU3BOIUTD 0 BiICYTHOCTI CUH-
Te3y OMHOMMEHHOTO MPOTEeiHy, 1110 3a6e3-
Tevye BUKMBAHHSI MOTOHEMpPOHiB (Survival
MotoNeuron). Hacnipasni 1€t 6iIoK CMHTe-
3YETHCS B YCiX KIIITUHAX OPraHi3my, ajie 3 He-
BiIOMOI IPUYMHM MOTO BiACYTHICTb CIIPUYM-
HSIE TTPOrpecyiovy 3arudesib JUILe MOTOPHUX
HEHpPOHIB MepeaHiX pOriB CIIMHHOTO MO3KY,
V TSDKYMX BUTTaJKaX — MO3KOBOTO CTOBOYpa.

LlikaBo, 1110 MillIeHHIO HYCIHEPCEHY HE €
SMN1. Moro mimens — ren SMN2. Bin
Maiixe He BiIpi3HSIETBCS Bil «TOJJOBHOTO»
reHa SMN1, 3a BUKJIIOUEHHSIM KOPOTKOL
MOCJIiTOBHOCTI HYKJIEOTU/IiB, 1110 CIIPUYM-
HsIE CUHTe3 HecTabiabHoro npoteiny. Lleit
MpoTeiH Mo30aBJeHUIA TTOCTiIZOBHOCTI aMi-
HOKMCJIOT, sIKa KOMYEThCS 7-M €K30HOM T'eHa.
3ragaHa BiAMiHHICTb y MOCJIiTOBHOCTI TeHa
BILJIMBA€E HA MpPOLEC CIUIAaCUHTY — «30ip-
K1» mMaToukiB npe-MPHK, cuHTe30BaHMX
i3 BinmoBigHux ek3oHiB JIHK. Hycinepcen
MPUTHIYYE M1it0 MEeBHUX (HAKTOPiB CIUIAHCUH-
TY, 1110 TIPUBOAMUTH 0 BKJIIOUEHHSI MTOTPiOHOI
aMiHOKHUCJIOTHOI OiIsIHKU, 3aKOJOBaHOI
y 7-my ek30Hi, 10 SMN nporeiHy, i BiH Ha-
OyBa€ HEOOXiTHOI CTaOiIBLHOCTI.

BukopucTaHHS HyciHepceHy
B KAIHIYHIM npakTu1LLi
HyciHepceH BBOASITH iHTpaTeKallbHO
IJISIXOM JIFOMOaIbHOT TyHKIIii. 3po3yMi-
JI0, 110 1Ie TTpolLeC OB’ I3aHUH i3 TIeBHU -
MU HE3PYYHOCTSIMHU, aJie BCE XK NO3BOJISIE
PO3B’sI3aTH KiJIbKa BasKJIMBUX ITUTAHb.
[To-mepine, BIAETHCSA MIBUIKO TOCITTH
e(eKTUBHOI KOHILIEHTpallil JiKapChKOTO
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3aco0y B oprani-mimeni, [IIHC. Heo0xin-
HIiCTbh TAKOTO «HACUYEHHSI» MPOJNKTOBAHA
SIK 0COOJIUBICTIO (DPApMAKOKIHETUKU HYCIHED-
CEHY, TaK i HAMaraHHsIM OTPUMATU KJIiHIYHUI
edeKT y CTUCIIi CTPOKH, 110 KPUTUYHO BaX-
JuBe ast Tskkux popm CMA. KpiM iHTpa-
TEKaJTbHOTO BBEIEHHSI, LISl METa JOCSTAETHCS
3MEHIICHHSIM iHTepBaliB MiX iH €KLisIMU
Ha MOYaTKy JiKyBaHHS 10 IBOX THXKHIB.

[To-apyre, nicasg HacuuyeHHust HHC ny-
CiHEpCEeHOM iHTpaTeKadbHE BBEIEHHS Ha-
OyBa€e JOZATKOBOTO 3HAYECHHS i MepeBar,
amxke HasgBHicTh [EB crnipusie minrpuman-
HIO TepaIleBTUYHOI KOHLIEHTpPALIil IPOTIrOM
TPUBAJIOro Yacy — 4yacToTa BBelleHb Mpera-
paTy CTaHOBUTb OJIMH pa3 Ha YOTUPHU MicsILIi.
3Baxalouu Ha Te, 110 JiKyBaHHS HyciHepce-
HOM Ma€ XapakTep, Tak O MOBUTU, 3aMiCHOI
Teparnii, 3HMXeHa 4acToTa BXXUBaHHS Mpe-
naparty € Heab1sIKOIo MepeBarolo.

[To-TpeTe, iHTpaTeKanbHe BBEICHHS IpeTia-
pary J103BOJISIE 3BECTU 10 MiHIMyMy XapakTep-
Hi i iHmx MoaudikoBaHnx ACO TOKCUUHI
edexTu, Taki sIK TPOMOOLIMTOIIEHIsI, He(po-
TOKCUYHICTb Ta MOPYIIEHHS 3TOPTAaHHS KPOBI.

o ToTo X TMEBHOIO TIepeBarolo HyciHep-
CeHy MOxHa Ha3BaTHU (hiKCOBaHY pa3oBy
no3y npemnapaty — 12 M. BoHa He 3a1eXuThb
BiJl Baru i Biky XBOporo, 1110 3MeHIIY€E iMO-
BipHICTb MOMWJIOK i3 pO3paxyHKOM a0 BBe-
JEHHSIM JIIKapCbKOTO 3aCO0Y.

OcobGnuocmi nikysaung AGO
Ij negiampuyniii nonynguii

Ilo Ha cboronHi BimoMo nMpo edeKTuB-
Hictb ACO nipu H/13? Xoua Haitbiabim no-
cnipkyBanumu HJI3, Ha gKi BUTpavaloTh
0arato KOMITIB i 3yCUJIb, € XBOPOOU HOpOC-
JINX, TaKi K CMaaKOBUi TOMiHAHTHUI aB-
TOCOMHUI OiYHUIA aMioTpoGiuHUIA CKIIEPO3
Ta xopesi [eHTMHITOHA, 10CBiJl BAKOPUCTaH-
Hs HyCiHEepCeHY B OMTSYiil ITOMYJIsILii Bce
O[THO € YK€ LIIHHUM, OCKiJIbKU JIEMOHCTPYE
MPUHIIMIIOBY MOXJIMBICTb JiKyBaHHS HJI3
3a gonomoroi ACO.

Oco06IuBICTIO OLIHKY e(EeKTUBHOCTI JTi-
KapChKMX 3aC00iB y HiTeil € HeOOXimHICTh
BUKOpPUCTaHHS creuudiyHuXx (GyHKIIio-
HaJIbHUX, a00 iHIIMX, 1IKaJ, 1110 BpaXoOBy-
I0Th BiK IUTUHU. 30Kpema, SIKII0 MOBa e
PO HEPBOBO-M’SI30Bi 3aXBOPIOBAHHS, CJIi[I
BU3HAYUTU CUJY, BUTPUBAJICTh Ta BiJIoO-
BiIHICTb MOTOPHOTO PO3BUTKY BiKY. JlocUTh
TTOMYJISIPHOIO i IMPOKO BXMBAHOIO i3 TAKMX
1IKaJI € HEBPOJIOTiYHE OOCTEKEHHST HEMOBJISIT
3a XammepcMmitom (HINE).

3akiHYyeHHs Ha HACT. crop.\
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28 Makcumanbhmit nokasuuk 3a HINE-2 — 26 6anis
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Puc. 2. CepepHi NOKA3HMKN MOTOPHOIO PO3BUTKY HEMOBISIT i3 MIMHOM Yacy npu 3acrocyBaHHi ACO
BignosigHo ao HINE-2 y mexxax gocnigxeHHs NURTURE

Mpumitka: CB - cranaaptHe sigxunenns. Bkntoweni yacosi Touku npu n>5. Ouinky 3a wkanoto HINE-2 B yyachukie gocnigxenHs

NURTURE npoeoaunu go sisuty Ha 77 8-i peHb.

Apanrosaro 3a D.C. De Vivo et al,, 2019.

N nauieHTie:

CMA Il tuny 17 16 16 16 9 13

CMA Il tuny —e— CMAIIl tuny

w 16
7]
g 14
X
g = 12

@
g3 10
g
v 9 8
a9

I
O 6 _
s X
T S
i 4
i
5 0 2 T T l 1
i T —e—1
8 0| —¢—=% 1
o
S

'2 T T T T T T T T T T T T
0 92 169 253 350 450 550 650 750 850 950 1050 1150

Yac sisuty (aHi)

14 14 14 14 13 1 6

A
7
25 ¢
53
2 M 5
m =
-
sa 4 _
Zo
=
Ao 3
T3
o8 2
% ]
ol
]
O T T T T T T T T T T T T
0 92 169 253 350 450 550 650 750 850 950 1050 1150
Yac sisuty (aHi)
n nauiexTis: 11 10 11 11 6 10 10 10 10 10 9 9 4
b
125
o2
55 100
\© b
Of 75 | T |
s
e
s O
ngs 50
T I [
o 2 /i/
[ —
2% y
o 25 F
- |
]
0 T T T T T T T T T T T T
0 92 169 253 350 450 550 650 750 850 950 1050 1150
Yac sisuty (aHi)
n nauieHTie: 13 12 12 12 8 11 12 12 12 12 11 8 5

Puc. 4. CepepHi 3miHu 6anie Big BuxigHoro pieHa 3a moaynem ULM ta recrom 6MWT

Mpumitka: CB - cranaaptHe BigxunenHs. ULM sukopucToByBaBcs ans ouiHku y Aitei, Wwo He BMminu xoantn, SMWT - y Tux, wo eminu
xoputi. Yepes yacoemit pospus mix gocnimkerHammn CS2 i CS12 ta npoMixkku Mix BiABiAyBAHHSIMM 3a3HA4EHI AAHI He BCiX AiTeN.

Apanrosaro 3a B.T. Darras et al., 2019.

Puc. 3. Cepepni 3minn 6ana 3a HFMSE y pireii Big BuxigHoro piBHs npu BukopucraxHi ACO

Mpumitka: CB — cranaapTHe BigxuneHHs. Yepes yacosuit pospus Mix gocnipxerHammu CS2 i CS12 Ta npoMixku Mix BiaBigyBaHHIMM

3a3HAYEHI AAHI He BCiX AiTeN.

Ha pucyHky 2 HaBeieHO TPaEKTOPito JOCST-
HEHHSI €TaIliB PyXOBOTO PO3BUTKY B HEMOBJISIT
i3 HauTsDKUMM niepiuM TurnoM CMA mipu 3a-
crocyBaHHi ACO BiIMoBigHO 10 MOKa3HUKA
2-ro posniny HINE (HINE-2). [laHi nBox
300paXkeHUX KPUBUX OyJIM OTpUMaHi y Ipo-
ueci nocaimkeHdss NURTURE, mo Bkimovano
IiTel BIKOM J0 IIECTH TVKHIB, SIKi He Majn
CUMIITOMIB 3axBoproBaHHs. [Toka3HMK 26 Oa-
1B 3rigHo 3 HINE-2 € makcumanbHuM, T0OO-
TO HOopMoOl1o. Ha pucyHKy 2 MoXHa 6auuTH,
110 it i3 3-Ma komisiMu SMN?2 nocsiri 1bo-
'O IMOKA3HHUKa, a 3 2-Ma — HAOIM3UIIUCS AyXKe
0JIM3bKO IO HHOTO, TOOTO IO HOPMM.

Kpim cipusgtiuBoi KiaiHiuHOI eeKTHB-
Hocti ACO, 1i AaHi 1ikaBi TUM, 1110 I€MOH-
CTPYIOTh CBOEPIAHY KOpEJIslito 103a/eheKT
Ha piBHI TeHEeTMYHOTO arapaTy xBoporo. Ta-
KUIii B3aEMO3B 130K 3a3BMUaii € HAHKpaIum
JIOKA30M Ji€BOCTI JIiKapChKOI'0 3aC00Y.

Crtig 3ayBaXkUTH, 1110 3raJlaHUil BUILIEC He-
MOBHOLIIHHUI reH SMN2 Moxe OyTy HasiBHUI
y TEHOTHITI JIFOIMHU B KiTbKOCTi Bizt 0 710 4-6 KO-
miit. bamseko 15% 10ro TpaHCKPUIITIB MOXYTh
TIepETBOPIOBATHUCS HA CTAOUTbHUIA TTOBHOLIIHHUT
nipoteiH. ToMy BBaXKa€eThCs, 1110 JITH 3 TOMO3HU-
rotHoro MyTatiero SMN1 ta 0 koniit SMN?2
HEXUTTE3/IaTHi, a Ti, XTO Ma€ 6arato, XBOPitOTh
Ha Jierkuit 3-it ThI abo B3arai 0e3CMMITOMHIi.
3as3Buyaii natieHty i3 CMA | Turmy mMaroTh 11Bi,
MEHIII TTOLIMPEHMIA BapiaHT — Tpu Korii SMIN2.
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Apantosaro 3a B.T. Darras et al., 2019.

Taxum 4MHOM, TIPEICTAB/ICHI HA PUCYHKY 2
CIIPUSIT/IMBI TTOKA3HUKM, 1110 BUSIBIICHI y JiTeit
i3 TppoMa Kortisimu 3a goriomororo HINE-2,
€ SICKpaBUM TIITBEPIKEHHSIM TEOPETUUHMX
ysiBJieHb npo MexaHi3Mm aii ACO. Takox st
ITOBHOTO PO3YMiHHSI JAHUX CJIiJl 3BEPHYTHU yBa-
Iy, 1110 TpadiK 3aKiHUYETHCSI TOUKOIO 778 MHIB
Bill TOYATKY JIIKYBaHHSI, 1110 TPOXU OLIbIIIE HiX
nBa poku. Lle — Bik 3aru6esni xsopux Ha CMA
[ Tury B pa3i nprpoaHOro nepediry XBopoou.

IlonibHy 3aKOHOMIpPHICTb, ajie y KJIiHIYHO-
My BUMIpi, a TaKOX B OCi0 i3 BXXe HasIBHUMU
CUMIITOMaMH TPOIEMOHCTPOBAHO Ha PUCYH-
Ky 3. HaBeneni naHi oTprMaHi y 10CTiIKEHHSIX
CS2 (BinkpuTa ¢aza Ib/Ila) i CS12 (nomatko-
Ba ¢aza) (NCT01703988 ta NCT02052791;
ClinicalTrials.gov). EdbekT nikyBaHHs 0yJi0
TIPOAHATI30BaHO 32 TOKA3HUKAMY PO3IIAPEHOI
IIKaJIM OLIHKM PYX0OBOi (DYHKIIii 3a XaMMep-
cmitom (HFMSE). Lle ananroBanuii st CMA
1 pO3IIMPEHUIA BapiaHT OiIbII YHiBepCcalIbHOI
HEepPBOBO-M’SI30BOI IIIKaJIM, 110 po3paxoBaHa
IS BAKOPUCTAHHSI Y TOPOCIMX Ta JTel, siKi
MaloThb BUKOHYBAaTU CKJIQAHIII iHCTPYKIIil
Ta IOCSITTU YCiX €TariB MOTOPHOTO PO3BUTKY
BinmosinHO 10 Biky. [IpencraBieHi Ha puUCyH-
Ky 3 maHi 11ikaBi TUM, 110 IEMOHCTPYIOTh 10C-
TOBIpHE TIOKPAILEHHS MOKA3HUKIB i3 TIIMHOM
yacy npu 3actocyBaHHi ACO.

Takox BIUIMB HyCiHepCceHyY IpoaHasli30BaHO
y giteit i3 CMA 111 tury BinmoBinHO 10 MOIyITO
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Puc. 5. InguBipyanbHi 3minm nokasHukie signoeigHo o CHOP INTEND 3 ornsgy Ha TsHXKKicTb
XBOpOG6M, BiK Ta OLiHKY HO BUXiAHOMY PiBHi y NaLieHTiB NPy 3aCcTOCYBAHHI HyCiHepceHy

oliHKu BepxHix KiHliBok (ULM) ta Tecty
6-xBumuHHOI xonp0u (6MWT). I3 yacom 6yito
MoKa3aHe MOCTYMOBE MMiBUILLEHHS CEPEAHbOIO
6ana 3a ULM. V niteid, 1110 He BMIJIM XOIUTH,
npu Bi3uTi Ha 350-i1 IeHb BiN3HAYABCsI MAKCH-
MaJIbHUI MToKa3HUK 18 GaiB, i AOCSATHYTE IT0-
JMIIeHHs 30epirajaocs i3 IMHOM Yacy (puc. 4).

Ha nonaroxk, nocTyrHi naHi JOCTiIKEHHSI,
B SIKOMY BUBYAJIU €(PEKTUBHICTb HYCiHEP-
CEHY I110/I0 MOTOPHOI (bYyHKIIil B HEMOBJIST
i3 CMA I tumy, giteit Ta MOJIOAUX JIOAEH
(BikOM Bim TpbOX MicsliB A0 19 pokiB) npu
3aCTOCYBaHHI BIPOJOBX IIECTU MiCSIIiB
(puc. 5). AHani3 pyxoBux GyHKIIii MpoBo-
JIAJIA 32 JOTIOMOTOIO TECTY AMTIYOI JIiKapHi
dinanenboii LI OLIHKA MOTOPHUX (PYHK-
L1ili MPY HEPBOBO-M’SI30BHX 3aXBOPIOBAHHSIX
(CHOP INTEND). Otpumani pe3ynsratu

Apantosaro 3a M. Pane et al., 2018.

JTO3BOJISIIOTH TPUITYCTUTH, 1110 MPU JIiIKYBaHHi
HYCiHEpPCEHOM MOXHa JI0CSATTU (DYHKIIIOHAb-
HOTO MOJIiMuIeHHs y nauieHTiB i3 CMA 1 tuy.

BucHogKu

S0 mpUranaTy 3araibHi naTogizionoriyHi
3aKOHOMipHOCTi Ta maroreHe3 CMA, 1ipu Bu-
kopucraHHi ACO Oiblll OYiKyBaHUM € yIO-
BiJTbHEHHS 200 BiJICYTHICTb MPOTPEeCyBaHHS
xBopoOu. Taki pe3yssTaTu € ayxxe oOHamiiIn-
BUMU i JapyIOTh HaJilo MaLliEHTaM i3 JISTKUMU
i1 momipaumu ¢opmamu HJ13 noBepHyTHCS
JI0 3I0OPOBOTO MOBHOLIIHHOTO XUTTSI.
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