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KoHceHcyc B OTHOLIEHUN reHO3aMeCcTUTe/IbHON Tepanum
ANA NeYyeHNA CNUHaNbHON MbilueyHou aTtpodum (Bepcusa N2 2)
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[IpokcuManbHas CHMHaAJIbHAS MBIIIEYHasT aTpodus
(CMA), o0ycioBiaeHHasT TIOpaXXeHHEM 5 XPOMOCOMBI
(5q) — TKENoe MHBANMUAU3UPYIOIee HEPBHO-MBIIIIEUHOE
3a00J1€BaHNE C ayTOCOMHO-PEIIECCUBHBIM TUIIOM HACJIEIO-
BaHusl. 'eHeTnueckast mpuunHa CMA — roMO3UTOTHBIE e~
JISIMU WIM TIOoTepsT (PYHKIIMM B pe3yJibTaTe MyTallui B TEHE
SMNI1 (survival motoneuron — BbIKMBA€MOCTh MOTOHEI-
poHOB) [1]. BICOKOroMOJIOrMYHBIN pe3epBHBIN reH SMN2
obecrieunBaeT MPOU3BOACTBO TOJBKO 10% IOIHOLIEHHOTO
oenka SMN. MIMeroTcst TaHHBIE, YTO OOJIbIIICe KOTUIECTBO
Kormii reHa SMN2 cBsi3aHo ¢ 6osee TErKUMU (heHOTUTIAMU
[2]. PactipocTpan€nHocTs npokcumanbHoiit CMA cocraB-
qser 1 caydait Ha 6000—10 000 HOBOpOXIEHHBIX [3].

3abojieBaHMe XapaKTepU3yeTcsl JIereHepauneii MoOTo-
HEMPOHOB, UYTO MPUBOAUT K IMPOTPECCUPYIONIEH aTpodumn
MBI, HAPYIIEHUSIM TJIOTaHUs, IbIxaHus [3].

Knnanyeckn CMA noapasnenseTcss Ha 5 TUTIOB B 3a-
BUCHMOCTH OT BO3pacTa Hauaja 3a00JjieBaHUS, TSIKECTU
(EHOTUNNYECKUX TPOSBICHUI M CTETICHM TOCTHXKCHUS
MOTOPHBIX HABBIKOB, KOTOpPBIC BITOCICICTBUU IPU IIPO-
rpeccupoBaHUM 3a00JIeBaHUS MOTYT OBITh YTEPSHBI [4].

CMA 1 tumna Bo3HukaeT y 60% mnauueHTOB, IIPpU KO-
TOPOM TIepBbI€ TIPU3HAKU 3a00JIeBaHUS TTOSIBJISIOTCS
B Bo3pacTte 10 6 mec, ipu CMA 2 tumna (30% ciy4yaeB) —
B 6—18 mec, CMA 3 tuna — B Bo3pacrte crapiie 18 mec,
CMA 4 timna MaHudecTUpyeT BO B3pPOCIOM Bo3pacTte [5].
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Briensior takcke CMA 0 Tumna, npu KOTOPOM BbIPaXKeH-
Hasl MBbIIIEYHAsT TUTIOTOHUSI U Pe3KOoe CHUKEHUE ITBUTA-
TEJIbHOI aKTUBHOCTH, a TAKXKE IPYTre KIMHUIECKUE TIPO-
SIBJICHUsT 3a00JIeBaHUST BO3HUKAIOT BHYTPUYTPOOHO U MO-
IyT IpuBeCcTH K rubenu miona. [Tanuentel co CMA 1 tuna
HYX/IAIOTCSI B JIBIXaTeJIbHOW W HYTPUTUBHON TIOMIEPXKKE
C HEOOXOAMMOCTBIO B TIPOBEACHUN ITOCTOSTHHOM BEHTUIIS -
MU JETKUX K 2 TOIaM XHM3HU, U TOJbKO 8% TalMeHTOB
M3 HUX ToXuBaoT 10 20 mec [6, 7].

B mocnenHee Bpemsi MOCTUTHYT 3HAUMTENIBHBIA TIPO-
rpecc B OUArHOCTHKE W JiedeHWU nauueHToB co CMA.
CylIecTBYIOT — pa3iMuHble  00JIE3Hb-MOAU(PULIMPYIOIINE
Tpernaparsl, CIIOCOOHBIC YJIYYIIUTH TPOTHO3 TAIlMEHTOB.
[TaroreneTnueckasr Tepamnus, BIUSIONIAs Ha yBEJTUYEHUE
TIPOMYKITNY OeJika 32 CUET MOAM(DUKAIINY CITTaficHTa TeHa
SMN2, nomxHa MPpUMEHSAThCS MOKXMU3HEHHO. K Heil oTHO-
CATCSI HYCUHEPCEH — aHTUCMBICJIOBON OJMTOHYKJICOTHUI,
BBOAMMBII WHTPATEKATBHO, U PUCIUTIIIAM, OTHOCSIIIIANCS
K MaJIBIM MOJIEKYJIaM, IPUMEHSIEMbIiA TTepopaibHO [8§].

AJbTepHAaTUBHBIM BapuaHToM JjiedeHuss CMA saBns-
€TCsI TeHO3aMEeCTUTENIbHAST Teparus, IpUMeHsieMast OTHO-
KpaTHO, — TIpenapat oHaceMHOreH abemapBoBeK (OA).
MexaHu3M IeiCTBUS TaHHOTO BUA Tepaliuy OCHOBAH Ha
BBelleHUM (DYHKIIMOHATHLHOW KOIUYU TE€HA, YTO MPUBOIUT
K 3aMeleHnto ¢hyHkumu nedexraoro rena SMNI u Boc-
CTaHOBJICHUIO Mpoaykunu 6eaka SMN [9].
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C 2023 r. B Poccuut mpoBoauTCst paciiMpeHHbII Heo-
HaTaJIbHBI CKPUHWHT, BKJIIOUAIOIIUN BHISBICHUE TAIlM-
eHToB co CMA Ha noxknmHmndeckoi ctaguu [10]. [Tpose-
JIeHre JaHHOTO MeTOAa NMAarHOCTUKU TTO3BOJISIET CHU3UTh
MJIaJICHYECKYI0 CMEPTHOCTD, YIYYIIUTh IIPOTHO3 U Kade-
CTBO XM3HM MAIIMEHTOB C HACJIEACTBEHHBIMU 3a00JieBa-
HusMU. Borpoc BeIOOpa ONTUMAIBHOTO JIEKAPCTBEHHOTO
cpencTBa IS Ha3zHaueHus y manueHToB co CMA, B Tom
YHCJie BBISIBJICHHBIX B XOI¢ HEOHATAJIPHOTO CKPUHUHTA,
SIBIISICTCST BaXKHBIM M TPEOYIOIMM KOMITJICKCHOM Bpaueo-
HOM OIIEHKU C TOYKHU 3peHUs 3 (HEeKTUBHOCTU 1 Oe30I1ac-
HOCTH, a Takke IepeHocuMocTu. Hacrosmmii cormacu-
TEJIbHBIN TOKYMEHT CONEPKUT KOHCOIUINPOBAHHOE MHE-
HHE BeAYIINX 9KCIepToB B 00acT CMA 1o mpuMeHEHHUIO
TeHO3aMECTUTEILHOM TepaNii B KITIMHUYSCKOM TTPaKTUKE.

Ha ceromusimamii neHs mperapat OA BXOIUT B Tiepe-
YeHb JIeKapCcTBEHHbIX cpeacTB doHaa «Kpyr Hobpa» mis
JIeyeHus manueHToB co CMA.

1. Kateropuu getei c Kpurepuamm
Ha3sHa4YeHuA NekapcTBeHHoro npenapara OA
(ToproBoe HaumeHoBaHue 3osreHcma®)

B nacrosimee Bpemst ¢ponnom «Kpyr Jlodopa» mpuHs-
ThI CJIEAYIOIIMEe KPUTEPUU TTPUMEHEHUs JIEKapCTBEHHOTO
npenaparta OA:

I. [TarmeHTHI, paHee He TOJyYaBIIME WHBIX METOIOB
IMaTOTeHETUIECKOTO JICYCHUS:

1) mauMeHThl C TeHEeTUYECKU MOATBEPXIAEHHBIM IUa-
rHo3oM CMA I tuna (¢ OuaaieabHbIMU MyTalUSIMU B TeHE
SMN1);

2) MauMeHThbl C TEHEeTUYECKHU MOATBEPXKIAEHHBIM AUa-
rHo3oM npyrux Tunos CMA (c OuaiebHbIMU MyTallusI-
MU BTeHe SMN ) u He 6oJiee ueM ¢ 3 Konusimu reHa SMN2.

YcnoBus:

* IIpernapar Ha3HayaeTcsl MO PelIeHUI0 BpaueOHOM KO-
MUCCUU MEIULIMHCKOI OpraHU3alluM;

* HeOOXOIMMO 3aKJTIOUYEHME OTHOTO M3 YeThIpeX deme-
PaJIbHBIX LIEHTPOB, UMEIOIIUX OIBIT TeHO3aMECTUTEIbHOM
teparun (PI'AY «<HMMUII 3nopoBbst nereit» MuH3apasa
Poccuu, HayuyHo-uccnenoBateabckKuit KIMHUYECKUI UH-
CTUTYT MEeIUaTPUM U JETCKON XUPYPTUU UMEHU aKaaeMU-
ka l0.E. Beapruinesa ®TAOY BO PHUMY um. H.U. I1u-
poroBa Munsnpasa Poccuu, PAKB ®I'AOY BO PHUMY
M. H.U. ITuporoBa Munsapasa Poccun, ®I'BY <HMUI]
uM. B.A. AnmazoBa» MuH3znapaBa Poccun);

* TOTOBHOCTb 3aKOHHBIX TIPEICTaBUTEJICH OTKA3aThCs
OT IPYroro BUIa MaTOTeHETUYECKOU Tepanuu mocje Mpu-
MEHEHUsI TeHO3aMECTUTEIbHOI TepaItiu.

I1. TTaneHTHI, paHee MOIyYyaBIIMe UHbIC BUIbI MAaTO-
TeHETHYECKOTO JICUEHMSI:

1) malMeHTbl ¢ TeHETUYECKU MOATBEPKAEHHBIM TUArHO-
3oM CMA I Tuna (c GuaieabHbIMU MyTalusiMu B rede SMN1);

2) nauueHTsl ¢ Apyrumu Tunamm CMA u He 601ee ueM
¢ 3 xonussmu reHa SMN2.

YcnoBus:

* IIpernapar Ha3HayaeTcsl MO PelIeHUI0 BpaueOHOM KO-
MUCCUU MEIUILIMHCKON OpraHM3allu, IPUHSATOMY Ha OC-
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HOBaHUM PEIIeHNsT KOHCUIMYMa Bpaueil ¢ yaacTheM He Me-
Hee 3 MeIMITMHCKUX OpTaHU3aIni, TTOIBEIOMCTBEHHBIX (e-
IepaJbHBIM OpTaHaM UCIIOJHUTEILHON BIACTH,

* TOTOBHOCTb 3aKOHHBIX ITPEICTaBUTEICH OTKA3aThCS
OT JIPYTOTO BHUIa TTATOTCHETUIECCKOMN TepaIruy IOCe IIpH-
MEHEHUS TeHO3aMEeCTUTEILHOM TepaIii.

Kputepuu, orpannumnBaloiiye mpuMeHeHNE IIperia-
pata OA:

* Bo3pacT bosee 2 JIeT;

* OOHApYXXEHHME aHTUTEI K aIeHOaCCOIIMUPOBAHHOMY
Bupycy AAV9 B tutpe Bbie 1 : 50;

* Macca TeJjia rmamnueHTa 6osnee 13,5 Kr;

* HEOOXOIMMOCTh MEXaHWYECKOM BEHTUJISIINN JIETKIX
6ostee 16 4 B cyTKu B TedeHue 14 qHeii moapsia v 6ojiee, BHE
meproaa MHMEKIIMOHHBIX M MHBIX OCTPHIX 3200/ IeBaHUIA;

* HaJIMYME TaCTPOCTOMBI MJIM TTOCTOSTHHOTO MCITOJIB30-
BaHUSI HA30TacTPaJTbHOTO 30HIA WJIN OTCYTCTBUE (DYHKIINU
[JIOTaHUS.

Ilpy npuHATUM pelleHUus] Mo OO0eCIeUYeHUIo eTeid
OA Hamo pPYKOBOICTBOBATHCS MHCTPYKIIMEH K JTaHHOMY
JIEKapCTBEeHHOMY Tiperapary. [I1st meTeit B Bo3pacTte crap-
1re 2 JeT M Maccoii Teia 6ojee 13,5 Kr pelieHue ciemayer
MMPUHUMATh WHINBUIYAJIbHO, C YIETOM pelleHui deae-
pabHOTO BpauyeOHOTO KOHCUIYMA.

KoHceHcycHOe MHeHue

Crnenyer pacHIMpUTh KPUTEPUM IIPUMEHEHUS IIpe-
mapara 30JITeHCMa B COOTBETCTBUM C OOIIIEil XapakTe-
PUCTHKOI JIEKApCTBEHHOIO IpernapaTra (MHCTPYKIIUEIA).
DKCnepThl PeKOMEHAYIOT YIAINTh KPUTEPUU BO3pacTa
Ha3HAYCHMUS TIperapara U paciiipruTh BO3MOKHOCTD ITPH-
MEHEHHS TeHO3aMEeCTUTEIbHOM Tepalvy y MalMeHTOB CO
CMA ¢ Mmaccoii 1o 21 xr.

K orpannumBarommM KpUTepusiM Ha3HAYCHUS IIpe-
rmapara CjIeayeT OTHeCTH OTCYTCTBUE (DYHKIIMU TJIOTaHUS,
IMOCKOJIbKY HaJIM4YMe TaCTPOCTOMBI WUIM HA30TaCTPaIIbHOTO
30H/Ja HE BCErla KOppeaupyeT C TSLKECTbIO OyJIbOapHBIX
HapYILICHUN.

O60cHOBaHMe

[IpyumeHeHne BHYTPMBEHHOW (POPMBI T'€HO3aMECTH-
TeJIPHOU Tepalyd M3YYeHO Y IMallMEeHTOB C CHMMIITOMaMU
CMA ¥ mnanyeHTOB ¢ MOKIMHUYECKON CTamueil 3abojie-
BaHUSI B 5 KIMHUYCCKUX HCCIICNOBAHUSIX: MCCICIOBaHUU
I daser (START) [12], 3 uccnenoBanmsix 111 dassr STRIVE
(STRIVE-US [13], STRIVE-EU [14] u STRIVE-AP [15]),
a takxke ucciaenoaHun SPRINT [16, 17]. [Tomumo 3TOrO0
MPOIOJIKAETCS AOJIrOCpoYHOe 15-1eTHee HabItoIeHre 3a a-
LIMEHTaMM, 3aBEPIIMBIINMHI YIACTHE B KITMHIICCKUX MCCIIC-
TOBAHUSAX, a TAKXKE 3aITyIleH PETUCTP TALMEHTOB T10 M3y4Je-
HMIO TAITMEHTOB, ITOJIyYMBIINX TeHO3aMECTUTEIIBHYIO Tepa-
o B peanbHOM KimHNYecKoi rmpaktuke (RESTORE [23]).
B oTimuue oT ecTecTBEHHOro TeueHusl 3ab0sieBaHusl, MOC/e
onHoKpaTHOM nHGpY3un OA oTMevaeTcsl OBICTPOE pa3BUTHE
TeparneBTHYecKoro 3¢deKkTa, HapacTaollero B ITMHAMUKE,
OTMeYaeTCsl YIydlleHUe ABUTATeIbHON (DYHKIIMU U yBEJI-
YUBAETCS BLLKMBAEMOCTD ImarimeHToB co CMA.
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2.[eHOo3amecTUTeNIbHaA Tepanusa MoOXeT
6bITb Ha3HaYeHa NayyieHTam C FOMO3UroTHO
Aeneuuein reHa SMN1 6e3 KnMHNYeECKNX
NPOABNIEHNIA, BbiSIBJIEHHbIM B XoAe
HeOHaTa/IbHOro CKPVUHUHra. Y nayneHToB

¢ 4 konuamn reHa SMN2 6e3 KNMHNYECKNX
NPOAB/IEHNIA, ANArHOCTMPOBaHHDbIX B X04e
HeOHaTa/IbHOIrO CKPVIHNHIa, reHO3amMmecTuTe/IbHasA
Tepanua moeT 6bITb Ha3HaueHa Npwu
NOJNIOXKNTENIbHOM KOJUlernasibHOM peLleHnn
3KCNepToB U3 He MeHee YeM 3 ¢pefepanbHbIX
yupexaeHuin

0O60cHOBaHMe

HeonaranbHblit ckpyHUHT CMA 1103BOJISIET BBISIBUTD 3a-
GoJsieBaHUE O Pa3BUTHUSI CAMIITOMOB, B TeueHUe 1-ii Helenm
ocJjie poxkaeHus1. B aToM citydae martoreHeTryecKasi Teparust
MOXET OBbITh Ha3HAYeHa JIO TTOSIBJIEHUST IIEPBBIX CUMIITOMOB
3200J1eBaHMS U IPUHECTU HanOobmii apdext [18].

bezonacHocTb 1 3 heKTUBHOCTh MpuMeHeHUsT OA Obl-
Jla u3y4eHa B OTKPBITOM MHOTOLIEHTPOBOM KCCJIETOBAaHUU
1T daser SPRINT [16, 17] y MaliMeHTOB ¢ JOKJIMHUYECKON
cranueit CMA c OuannenbHoit MyTtanueil B reHe SMNI
u 2 (n=14) unu 3 (n=15) xonusimu reHa SMN2 B Bo3pacte
1o 6 Hen. OlieHKa KOHEYHBIX TOYeK ITPOBOIMIIACH IS T1a-
LIMEHTOB B IpyIine ¢ 2 Konusmu reHa SMN2 dyepe3 18 mec
U yepes3 24 Mec [JIs MalMeHTOB ¢ 3 KonusiMu reHa SMN2.

IlepBuYHBIC KOHEYHbBIE TOYKU BKJIIOYAJIU OLIEHKY BO3-
MOXHOCTM CUIETh 0e3 noaaepxku > 30 ¢ (a1 maiueH-
TOB ¢ 2 konusamMu reHa SMN2) u cTosTh 0e3 NoaaepKKU
(s mauueHTOB ¢ 3 KonusiMu reHa SMN2). Takxke olle-
HUBAJIUCh YIy4YllleHUe ABUTaTeIbHON (PYHKIIMM 110 IIKaJe
CHOP INTEND u 6e3onacHocTh Tepanuu. beuiu mojy-
YeHBI CJIeMYIONINEe Pe3yJIbTaThl: 0eCCOOBITUIIHAS BhIKMBA-
€MOCTh (BBIKMBAEMOCTb 0€3 TTOTPEOHOCTH B ITOCTOSIHHOM
BEHTWJISILAM JIETKUX) cocTaBuiia 100%, HU onvH W3 Taly-
€HTOB He HYXIAJICS B PECIIMPATOPHOI MOIIEPXKKE.

B rpynne nauueHToB ¢ 2 KomusiMu TeHa SMN2
14 (100%) nauuenrtoB B nonyisiiuu ITT Mornu cunerhb
6e3 mopmepkku > 30 ¢, 11 (79%) manyeHTOB MOIJIU CTO-
aTh 6e3 mopaepkku (7 u3 Hux (50%) mOCTUTIIN 3TOTO Ha-
BbIKA B IIpeleiax BO3pacTHOM HOPMBI), 9 (64%) mauneH-
TOB MOTJIY CAaMOCTOSITEIbHO IIPOUTH KaK MUHUMYM 5 II1a-
roB, y 14 (100%) manueHTOB CpeaHUil Gajul IMo IKae
CHOP-INTEND cocraBun > 58 6a10B.

B rpyrme manmenTos ¢ 3 kormsimu teHa SMN2 15 (100%)
MAlMEHTOB CMOIJIM CaMOCTOSITEJIbHO CTosATh (14 mariyeH-
ToB (93%) DOCTUIIIM 3TOrO HaBbIKa B Ipeesiax BO3pacTHOM
HOpMBI), 14 (93%) malKMeHTOB CMOIIM MPOMTH KaK MUHU-
MyM 5 maroB (11 (73%) nalveHTOB JOCTUT/IM 3TOrO HaBbIKA
B IIpeJieJiax BO3PacTHO HOPMBI).

Bce 15 nmereil Hayyuaumch CaMOCTOSITEIbHO CUACTh
U CTOSITh (OOJIBLIMHCTBO B IMpe/eaX HOpMaIbHOTO pede-
peHcHoro uHTepBana BO3), 1 HU ofHOMY U3 HUX HE MO-
TpeboBajach pecrmpaTopHas IoanepkKa.

B unccnegosanuu SPRINT noatsBepauicst 6aaronpu-
SITHBIA TIpO(UIb 0E30IaCHOCTM M XOpOollasl MepeHOCH-
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MOCTb [€HO3aMeCTUTENIbHOM Tepanuu. Hu omHo u3 pas-
BMBILUXCSI CEPbE3HBIX HEXeIaTeIbHbIX SIBJICHUI, 110 MHE-
HUIO MCCJIe[IoBaTelIeii, He ObUIO CBSI3aHO C MPUMEHEHUEM
reH03aMEeCTUTENIbHOM TepaIuu.

Taxkum o6pazoM, nanHbie ucciaenoBanus SPRINT mo-
Ka3bIBaIOT y IMALIMEHTOB C IIPECUMIITOMATUYECKON CTaauei
CMA, nony4yaBImmx omHOKpaTHO OA, yBeIMUCHUE BBIKU-
BacMOCTHU C OTCYTCTBHEM HEOOXOMMMOCTH B PECIIUPATOP-
HOM MOIIEPXKe, COOTBETCTBYIOILEE BO3PACTY MOTOPHOE
pa3BUTHE, YTO MOMYEPKMUBAET BaKHOCTb PaHHEro Hauajia
JIeYeHUsI 10 BOSHUKHOBEHMSI CUMIITOMOB.

Bmecre ¢ TeM, 110 JaHHBIM ITMIOTHBIX IIPOEKTOB HEOHA-
TaJIbHOTO CKPMHMHTA B pa3HBIX cTpaHax, 5,0—39,5% narmeH-
TOB UMelOT Oosee 3 konuii rena SMN2 [18]. Ha HacTosmii
MOMEHT HAKOIUIEHO MHOTO JAaHHBIX, CBUIECTEILCTBYIOIIMX
0 TOM, YTO MalMEHTHI ¢ 4 KonussMu reHa SMN2 oTHOCITCS
K IPYIIIE PUCKA U Pa3BUTHE CUMIITOMOB Y HUX MOXET OTMe-
YyaThCsI B paHHEM J1eTcKoM Bo3pacte [19, 20]. B ¢Bg3u ¢ atuM
MeXIyHApOIHBIMU 3KCIEePTaMu ObUIA IEPECMOTPEHBI pe-
KOMEH/IALIMHU I10 MOAX0AaM K Teparuu mauueHToB co CMA,
BBISIBJIEHHBIX IIPY HEOHATAJIbHOM CKPUHUHTE, IJie ObUIA BHE-
CeHbI JOMNOJHEHUSI O HEOOXOOUMOCTH Oe30TIaraTeJIbHOIo
JISYEHUS TS TalMeHToB ¢ 4 KormmsMu reHa SMN2 [21].

KoHceHcycHOe MHeHne

MexaHu3m aeicTBUSI TeHO3aMECTUTEIbHOM Teparuu
OCHOBaH Ha BBeACHUM (YHKIMOHAIBLHOM KOIMMU TeHa
SMNI B TpaHCOYLIMPOBAaHHBIC KJICTKU, B CBSI3U C YeM KO-
JIN4ecTBO Komuii reHa SMN2 He SBIsIeTCS ONpPEAesio-
muM dakTopom npuMeHeHust OA. MexaHu3M neiicTBuU,
a Takke omHOKpaTHoe BBegeHHe OA maioT BO3MOXHOCTH
WCITOJIb30BaHMS Y MALIMEHTOB ¢ 4 Korusamu reHa SMN2.

B psine 3apyOekHbIX mMyOJMKalMiA UMEITCS TaHHbIE
00 3 GEeKTUBHOCTA M OE30ITaCHOCTH MPUMEHEHUST TEHO-
3aMECTUTEJIbHON Teparuu y MAalMeHTOB ¢ 4 KOIUSIMU Te-
Ha SMN2, BRIIBJICHHBIX IPY MPOBEACHNUN HEOHATAJIBHOTO
cKpuHuHTAa [22, 23].

3. Bcem naumeHTam c 3aniaHMpoOBaHHbIM
BBeeHNneM reHo3amMmecTuTenbHon
Tepanum Ao eé Havana cnegyeT NPoBecTn
onpepeneHne coagepKaHua aHTUTeN K
afieHoaccoLMpoBaHHOMY BUPYCHOMY
BeKTopy 9 cepotuna (AAV9). Y nayneHToB
C UCXOoAHbIM TUTPOM aHTN-AAV9 aHTUTEN,
npesbiwatowum 1 : 50, cnegyet npoBecTun
NMOBTOPHOE TECTUPOBaHME Win pelnTb
BOMpocC 06 afibTepHAaTUBHbIX BapuaHTax
naroreHeTn4yecKoro neueHus. NMpu
CHMKeHM noKasartensa Hmke 1:50
MOXKeT 6bITb pacCMOTPEHO Ha3HauYeHue
reHo3amecTUTesIbHOW Tepanun

O60ocHOBaHue

CrenyeT OLIEHUTD cofepxKaHue aHTUTed K AAV9y na-
1reHToB 1o uHby3un OA [24]. Obpa3zoBaHue aHTU-AAV9
AHTUTEJ MOXET HaOJoJaThbcss Ha (hOHE E€CTECTBEHHOIO
BO3MeicTBUS BUpYyca. B psine ucciaenoBaHuii, HarpaBaeH-
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HBIX Ha M3YYCHUE PaCIpOCTPaHEHHOCTU aHTUTEN K AAV9
B OOIIICH TTOIYJISIIIMK, YCTAHOBJICHA HU3Kasl YaCTOTA IIPeI-
IIECTBYIOIIETO KOHTaKTa ¢ BUpycoM AAV9 B meauarpuye-
ckoii monynsinuu [24]. Tem He MeHee Yy HOBOPOXKIEHHBIX
B 1-i1 Mecsil XKU3HU OH MOXET AocTurath 14%, 4ro yaiie
BCETO CBSI3aHO C TpaHCIIALICHTapHOM ITepeaadeil aHTUTeN
ot Matepu [25]. CornacHo TUTepaTypHBIM JaHHBIM IEPUO/,
TOJTYBBIBEICHUSI TPAHCIUIAIICHTAPHO TIepeTaBacMbIX aHTH -
TeJI COCTABJISIET MPUOIM3UTENBHO 6 Hen [26]. T1pu mpose-
JIEHUY HEOHATAJIbHOTO CKPMHWHTA MALIMEHTaM C 3aIlJIaHM -
POBAHHON I'€HO3aMECTUTEIbHOM TepaImeil TECTUPOBAHUE
Ha Hajguuue aHTU-AAVY aHTUTENT MOXET OBITh IPOBEIC-
HO OTHOBPEMEHHO C ITOATBEPXKIAIONICH TMAarHOCTUKOM.
[ToBTOPHOE TECTUPOBAaHUE MOXKET OBITH BHITTOJIHEHO, €C-
mm TaTp aHTUTeNn K AAV9 mpesbimaet 1 : 50. Cpoxu 110-
BTOPHOTO TECTUPOBAHUS 3aBUCAT OT ITOKAa3aTeseil TUTpa
aHTU-AAV9 aHTUTEN U OMPENENSIIOTCS JeUalluM BPayoM.
AP dekTnBHOCTh 1 O6e3omacHOCTh TpuMeHeHus OA y ma-
LIMEHTOB C ypoBHeM aHTU-AAV9 antuTten Boime 1 : 50 Hen3-
BecTHA [24]. He TpeOyeTcst KoppeKIIvs T03bl Y MallMeHTOB
C UCXOMTHBIM TUTPOM aHTH-AAVY aHTHUTEN, TIPEBHIIIAIO-
mum 1 : 50.

4, Bcem nauvieHTam, NOAY4YUBLUNM
reHosamecTuTtenbHylo Tepanuio OA, cnegyer
ob6ecneunTb TWaTeNbHOe HabnoaeHe B
nocTUH(Y3MOHHOM Nepuope, HanpasneHHOe
Ha KOHTPOJb labopaTopHbIX NapaMeTpoB

1 MOHUTOPUHT BO3MOXHbIX HeXKenaTesibHbIX
ABNeHWN. B cnyyae yxyauweHuna KNnnHn4YecKkoro
COCTOAAHVA NaLMeHTa Ha poHe pa3BuBLUErocs
HeXKenaTeNIbHOro ABNIEHUA WK oTpULaTeNnbHOM
AVHaMUKN nabopaTopHbIX NoKasaTener

B NocTH}Y3MOHHOM Nnepuroge nocne
npoBeAeHNA reHo3aMeCcTUTeNIbHO Tepanun
cnepyet peLivuTb BOMPOC 0 HEO6XOAMMOCTH
rocnuTanusayuv B MHoronpodunbHoe
neuye6Ho-npodunakTnyeckoe yupexgeHve
Jiny)

O60cHOBaHMNe

T'eHo3zamecTuTeNnbHAs Tepamus WMEEeT XOpOLIO U3Y-
YeHHbBII Mpoduab 6e3onacHocTU U 3pdekTuBHOCTH [ 12—
17]. Iepen npumeHeHrueM OA HEOOXOIMMO MPOBECTHU CJie-
Jylolue 1abopaTopHble uccienoBaHus [24]:

* OlleHKa (DYHKIIMU MEeYEeHU: OTNpeaeIeHue aKTUBHO-
CTU ajaHuHaMuHoTpaHcdepasbl (AJIT), acmapratamu-
HoTpaHcdepasbl (ACT), KOHLIEHTpalUMK O01LIEro OMIUpy-
OuHa, aTbOyMUHA, MPOTPOMOUMHOBOTIO BpEMEHU, aKTUBU-
POBaHHOTIO YaCTUYHOTO TPOMOOIIACTUHOBOTO BPEMEHU
(AYTB) u MexnyHapogHOTO HOPMaJIMU30BAHHOTO OTHO-
mweHus (MHO);

* KJIMHWYECKUI aHaJIU3 KPOBU (BKJII0YAst KOHIIEHTpa-
LIMIO TeMOIIOOMHA U KOJIMYECTBO TPOMOOIIUTOB);

* TECT Ha TPOITOHUH I;

* OlLIEHKA KOHIEHTpAallM1 KpeaTUHUHA.

B moctuHdy3noHHOM mnepuone Imocie MpOoBEeaSHUS
T€HO3aMECTUTEIbHONM Tepanuu HEeoOXOAMMO Ha3HAuyeHUe
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Tepanuu NIIOKOKOPTUKOCTEPOUIAMHU B CBSI3U C BO3HUKHO-
BEHHEM MMMYHHOTO OTBETa Ha KarlCUIHBIC OCJIKA BEKTO-
pa Ha ocHOBe AAV9. DTO MOXET IPUBECTH K TOBBIIIICHUIO
aKTUBHOCTU ITI€YEHOYHBIX TpaHCAMWHA3, TIOBBIIICHHUIO
KOHIICHTpAaILIMU TPOIOHWHA | MM CHIDKEHUIO KOJIMIECTBA
TpoMOoLuTOB. JJ151 0OCcnabaeHUsI UMMYHHOTO OTBETa peKo-
MEHIYETCSI UMMYHOMOIYJISIINS TITIOKOKOPTUKOCTEPOUIA-
MM, 1032 KOTOPBIX MOXKET MEHSATHCSI B CJIydae BOSHUKHO-
BEHUSI HEXEJATeIbHBIX SIBICHUI W M3MEHEHUM J1abopa-
TOPHBIX ITOKa3aTeJIe.

Haubonee wacTbiMu HeXeIaTeIbHBIMU PEAKIIUSIMU
(HP), ormevaBmmmMucsd nocie MHGy3Uu mnperapara, ObI-
JIM TIOBBIILIEHUE YPOBHSI IIeY€HOYHBIX (hepMeHTOB (24,2%),
renarotokcudHocTh (9,1%), pota (8,1%), TpoMOOLIUTO-
nenust (6,1%), nosbllieHUe ypoBHS TpornoHuHa (5,1%)
u iupekcust (5,1%) [24].

3a 24 4 1o nHdy3un OA BceM TalMeHTaM ITO0Ka3aHo
BBEICHUE MPEIHN30JI0HA TIEPOPAIbHO M3 pacyeTa 1 Mr/KT
B CYTKH per 0s. I1p1 HeTIlepeHOCMMOCTH TIPETHU30JIOHA per
0S BO3MOXHO PAacCMOTPETh €ro IMapeHTepaIbHOE BBEIC-
Hue. IlammeHTaMm Mociie MPOBEeIeHUS Te€HO3aMECTUTEb-
HO# Tepamuy MOXKET IMOTPeOOBaThCS KOPPEKIIUS CXEMBI
MMPUMEHEHUSI TJIFOKOKOPTUKOCTECPOUIOB, BKIIIOYAs WX
MMpUMEHEeHNEe JIN00 B TeUeHUE 00JIee ITUTEITHHOTO TIEPHO-
na, 100 YBeJIMUICHUE JO36I, B PSIAC CIIy4aeB — IPOBEICHIUE
MMyJIbC-Tepanuy WK 0ojiee MEIICHHOE CHIDKCHUE TO3BI
mmpenapara.

3ateMm B TeueHue 30 gHel mocie nHY3uu OA (BKITIO-
yasi IeHb MHGY3UH) TIPOI0JIKACTCS TIPUEM IIPEIHNU30JI0HA
TepopaabHO M3 pacueTa | MI/KT B CyTKH. B TeueHme mo-
caenyromux 28 mHei 103y CUCTEMHOTO IITIOKOKOPTUKOCTE-
pouma ciemayeT CHIXKaTh IOCTETICHHO, HE CIEAyeT PEe3KO
MMPeKpallaTh Tepamnuio TaHHBIMU TpernapatamMu. s ma-
IIMEHTOB C HE3HAYUTEIHHBIMU M3MEHCHUSIMU (KIMHUYC-
CKHMe TTOKa3aTeNld B MpeeaaX HOPMbI; KOHIICHTpAIs 00-
mero ounmpyomHa, aktuBHOCTb AJIT u ACT Hike 2X BI'H
(BepxHsIsS TpaHUIIA HOPMBI) IO OKOHYaHWHU 30-ITHEBHOTO
Meproaa) PeKOMEHIOBAHO TOCTEIICHHOE CHIDKEHHUE I0-
36l MPEIHU30JI0HA (WJIM 3KBUBAJCHTHOM O3Bl APYTOTO
[JIFOKOKOPTUKOCTEPOMIa), HAIIpUMEpP, B TeUeHUE 2 Hem
o 0,5 MT/KT B CyTKH, 3aTeM 2 Hef 1mo 0,25 MTI/KT B CYTKH.

CiieiyeT KOHTPOJMPOBAaTh (DYHKIUIO TEUEHU ITyTEM
oueHku ypoBHeit AJIT, ACT u obiiero 6unnpyomHa B Te-
YyeHne KaK MUHUMYM 3 Mec nociie nH¢py3nm OA 1 B Ipyrux
cayJasix TIpM HaIMYUU KIMHUYeCKMX mokasaHuii. Cie-
IyeT He3aMEUTUTEIIFHO MPOBECTU KIMHUYECKYIO OILICHKY
W OCYIIECTBIISITH TIIATEeJIbHOE HAOMIOIeHHWE 3a ITallieH-
TaMHU C YXYAIICHWEM pe3yIbTaTOB aHaju3a IToKasaTelei
GYHKIIUM nie9eHU U (MIK) TpU3HAKaMU WA CUMITTOMaMU
ocTpoii hopmbl 3ab6oneBanus [24]. [Ipu orcyTcTBUM anex-
BaTHOTO OTBETa HAa TEpaInio TITIOKOKOPTUKOCTEPOUIOM
B [103€, SKBUBAICHTHOM MEPOPAIBbHOUN 103€ MPEIHU30JI0-
Ha | MI/KT B CYTKH, CIIeAyeT He3aMeIINTEeIbHO TTPOKOH-
CyJbTUPOBATh TAIIMEHTAa Y HETCKOTO TacTPO3HTEPOJIOTa
wim remarosora. [1py HermepeHOCUMMOCTHU TITIIOKOKOPTUKO-
CTEpPOUAOB MPU UX MPUEME BHYTPH MOXET OBITh paccMO-
TPEHO TTapeHTepaJbHOE BBEICHNE.
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KomamyecTBO TpOMOOLIMTOB clieAyeT OIpPEHesaTh
1o nHGy3un OA 1 OCYIIECTBIISTh TIIATEBHBIN peTysip-
HBIII MOHUTOPHUHT Ha IIPEeAMET 3HAYMMOTO CHUKEHMST UM C-
Jla TPOMOOIIMTOB B TeUeHUE 2 Hell TTocie MHGY3UN U Pery-
JISIPHO TIOCJIE 3TOro; Kak MUHUMYM 1 pa3 B Henesnwo B 1-it
Mecsi v 1 pa3 B 2 Hell BO 2-1 U 3-11 MeCSIIBI IO BOCCTAHOB-
JICHUSI UICXOIHOTO YPOBHS TPOMOOLINTOB [24].

B mocrperucrpalinoHHOM TIEPUOIEe OTMEUEHBI CIIydan
TpoMboTHUecKoil Mukpoanrnonatun (TMA). Bo3Huk-
HoBeHHUe ciaydyaeB TMA peructpupoBajiu, Kak IpaBuUJo,
B TedeHUe TepBBIX 2 Hex mociie mpuMeHeHus OA. TMA
XapaKTepu3yeTcss TPOMOOIIUTOIICHUEH, MMKpPOAHTHOTIIA-
TUYECKOI TeMOJINTUYECKoi aHemueit [24]. Takke Hab10-
IAJIOCh OCTPOE TMOpaxkKeHMe MoYeK. B HEKOTOPBIX ciydasx
OIHOBpPEMEHHAs aKTUBALIMS UMMYHHOI CUCTEMBI (HAIIpH-
Mep, B pe3yibTare MHGMEKIIMM, BaKIIMHAIIMM) IpU3HAHA
CMOCOOCTBYIOIIUM (haKTOPOM.

PexomenayeTrcst obOpallaTh IpUCTaIbHOE BHUMaHUE
Ha Tpu3Haku U cuMmntombl TMA, T.K. TMA MoxeT nipu-
BECTH K OTIACHBIM [IJIST KM3HU TTOCICACTBUSIM WJIN JIETaThb-
HBIM MCXOMIaM.

TpoMOoOLIUTOIIEHUS SIBIISIETCS KITIOYEBBIM ITPU3HAKOM
TMA, B cBsI31 ¢ YeM HEOOXOAMMO TIIATEJIbHO KOHTPOJIU-
pPOBaTh KOJIMYECTBO TPOMOOIIMTOB Ha MPEeIMET 3HAUUTEIb-
HOTO CHIDKEHUSI B TeUeHME TIEPBBIX 2 Hell Imocie MHY3uu
U PETYJIIPHO MOCJE HEeE, HApsILy C APYTUMU MPU3HAKAMU
¥ CUMIITOMaMU, TAKUMU KaK apTeprajbHast TUTICPTECH3MUS,
00pa30oBaHME KOXHBIX M ITOJKOXHBIX KPOBOM3IMSHUIA,
CYIOpOTH WJIM YMEHBIICHNE KOJIMYECTBA BBIIEISICMOI
moun. Ecnu maHHBIe MpU3HAKU U CUMIITOMBI BOZHUKAIOT
Ha (hOHE TPOMOOIIMTOIIEHUHU, CIeAyeT He3aMeIIUTEIbHO
MPOBECTU JTAIBHEUIIIYIO TUATHOCTUICCKYIO OLICHKY C IIe-
JIBIO BBISIBJICHUSI TEMOJIMTUYCCKON aHEMMH M HapYIICHUS
¢pyHKIIMK ouex [24].

[Tpu BHIIBICHUM KIMHUYECKUX IIPU3HAKOB, CUMIITO-
MOB H/WIu JabOpaTOpHBIX IMoka3aTteneiit TMA ciemyer
HE3aMeIJIUTEIbHO ITPOKOHCYILTUPOBATD MAllUeHTA Y IeT-
CKOTI'0 TeMaToJjIoTa M JeTCKOTO HedpOoJIora C IeJIbIo Moa00-
pa Tepanuu TMA corjiacHO KIIMHUYECKUM MOKa3aHUSIM.

IMocne wady3un OA oTMeuyalnch Caydad IOBBIIIE-
HUSI KOHIIEHTPAIIUM CepAeYHOro TporoHuHa I. ¥ Hexoro-
PBIX TTAIIMEHTOB YBEJIMYCHUE KOHIECHTPAIIMKA TPOIIOHWHA
I MoxeT yka3pIBaThb Ha ITOBPEXICHHE TKAHM MHOKapma.
Ha ocHOBaHMM 3THX Pe3yJbTaTOB M KapAUMOTOKCUYHOCTH,
OTMEUYECHHO B TOKJIMHUYCCKUX NCCICTOBAHUSIX Y MBIIIICH,
KOHIICHTPALINIO TPOIIOHWHA | ciiemyeT ompenensaTs 10 UH-
y3un OA 1 KOHTPOJIUPOBATH B TEUCHUE IO MEHBIIICH Me-
pe MOoCJIeAYIOMMX 3 MeC BILIOTh 0 BO3BpAIlCHUS TaHHOTO
ToKas3aTessl B Ipeaesibl HOpMBI 111 manreHToB co CMA
[24]. TIpn HEOOXOIMMOCTH CIEAYET PACCMOTPETH BOIIPOC
0 KOHCYJIbTAIIUN Y CIIeIIMAINCTa-KaparuojIora.

Takum o6pa3oM, B TOCTUH(PY3UOHHOM MIEPUOIE ITOCTIe
MPOBEICHUS TeHO3aMECTUTEIbHON Teparuy ITalueHThI
IIOJKHBI HaOmoaaTbest B JITTY mo mecty XuTelbcTBa MU
B ILIEHTpE, ITPOBOIMBIIIEM I€HO3aMECTUTEIbHYIO TepaIInio,
C IIeJIBI0 KOHTPOJISI JTA00paTOPHBIX ITapaMeTPOB U KIMHU-
YECKOT'0 COCTOSTHUS MallieHTa. B cirydae BOSHMKHOBEHMS
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KJIMHUYECKU 3HAUYMMBIX HEXeIaTeIbHBIX SBICHUI ITOCTe
MMPUMEHEHUSI TeHO3aMECTUTEIbHOM Tepanuu CIeayeT pe-
IIATH BOIIPOC O HEOOXOAMMOCTHU KCTPEHHOM TOCITMTAIM -
3aumu B MHoromnpodwisHoe JIITY Mo mMecTy XXuTeabcTBa
i beaeparbHbIN LIEHTP, OCYIICCTBISBIINN MPOBEICHIE
WHQY3UU TeHO3aMECTUTEILHON TepaTiH.

5.Y paga naumeHToB C Cy60NTUManbHbIM
oTBeTOM (HegocTaTouHO 3pPeKTUBHOCTbIO)
Ha Ha3Ha4YeHHoOe NaToreHeTU4YeCcKoe fieyeHne
BO3MO>KHO pacCMOTpPeTb BONPOC

0 nocnepoBaTeNbHOI Tepanuu (NepexknioyeHnn
C Apyroi natoreHeTU4YeCKon Tepannm Ha
reHosamecTuTtesnbHyo0). PewneHne

O nepeKniYeHNn Tepanuv JOMKHO
NPUHNMAaTbCA FPYNNOI SKCNepToB

13 HecKonbKux ¢pepgepanbHbix JIMY

O6ocHOBaHue

Bomnipockl BeaeHust naimeHtoB co CMA 1 noaxonos
K Ha3HAYeHWUIO U BHIOOPY OMTUMAJIBHON JIEKApCTBEH-
HOI Tepamnuu MPeACTaBISIOT ONPeaeIEHHYIO CIIOXKHOCTD.
Hnsa oueHkU 3(PHEeKTUBHOCTU MATOTeHETUYEeCKOU Tepa-
MUY cjienyeT MPOBOAUTh TMHAMUUYECKYIO OLIEHKY IBUIa-
TeJIbHBIX HABBIKOB C MMPUMEHEHMEM Pa3IMYHbIX 1IKai [3].
B COXHBIX KIMHUYECKHUX CAyYasix C LEAbl0 OTHOPOIHO-
CTU pe3y/JbTaTOB M YCTPAaHEHUS OIIMOOYHON UHTEpIIpeTa-
LIMM JaHHBIX OLIEHKY CJIelyeT MPOBOAUThL Ha PeryJsspHO
ocHoBe B crnielinanu3upoBaHHbIX JITTY (B psine ciydyaeB —
B denepanbHbix JITTY), nmeromux 60JbIION OMBIT MPOBE-
NIEHUsI TECTUPOBAHUI y MALIMEHTOB C Pa3JTUYHBIMU TUTA-
mMu CMA.

K xputepusim cydbonTuMaibHOTO OTBETa Ha TepaIuio
(HepocTaTOYHOU 2(h(hEeKTUBHOCTU Tepanuu) y NaureHTOB
co CMA MoryT ObITb OTHECEHBI CIAEAYIOLINE XapaKTepu-
CTUKU:

1) oOiee yxyalleHUEe OLIEHKM TI0 1LIKaje, MOATBEePXK-
NEHHOE JBYMSI TOCJIEIOBaTEbHbIMU  U3MEPEHUSIMU
10 JI10OBIM 2 U3 CJIeAYIOIINX 3 IIKaJ:

* TIALIMEHT TepsieT > 2 0aIoB MO TOPU30HTATBHOMY
TouKy wiu 1 6ata mo apyrum mkaiam HINE, uckirouas
CO3HATEeJIbHBII 3aXBarT;

* MauueHT TepsieT > 4 OannoB no mkaie CHOP
INTEND;

* MauueHT TepsieT > 3 6asuios 1o mkaie HFMSE.

2) 1/WUau yXyaleHue abIXxaTeabHoi QYHKIIMU:

* yBeJMYEHUE MOTPEOHOCTU B PeCIIUPATOPHON MO -
JepXKKe B TeUeHUE CYTOK U/WIM sl NTaHHOTO IMallMeHTa;

* HexapakTepHOe YBeJUYeHUe Yrcia pecnupaTOPHBIX
UHMEKIM, TPeOYIOIIUX CTALIMOHAPHOTO JIeYeHUs, KOTO-
pbIe HEe MOTYT ObITh OOBSICHEHBI acliMpanyeil uim 3aboJe-
BaHUEM JIETKUX.

OleHka JoJIKHA MPOBOAUTHCS 4yepe3 12 mec mocie
WHUIIMALIMY Teparuu MO CPAaBHEHUIO C UCXOAHBIMU MOKa-
3aTessiMu. [1pu 9TOM BaxkHOE 3HaUEHHE UMEIOT UCXOIHbIE
00111ee COCTOSIHME 1 IBUTATEJIbHBIN CTaTyC MaldeHTa.

B oTHOLIIEHNM CPOKOB MEPEKITIOUEHIS] PEKOMEHI0BAHO
MPUACPKUBATBCS  CIEAYIOIIUX BPEMEHH bIX WHTEPBAJIOB:
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Ha3HAUeHME TeHO3aMECTUTEIPHOI Teparuy MOXKET OBITh
PacCMOTPEHO B CiTydyae TPeaIIeCTBYIONIEH Tepatuy PUCIH-
TuTaMoM uepe3 3—5 JHel OT MOMeHTa MOCJIeTHETO MpuéMa
npenapara, B cjiyyae MpeallecTBYIONIe Tepanu HyCUHEP-
CEHOM — 4epe3 KaKk MUHUMYM 30 JHeil OT MOMEeHTa ITOCTIeI-
HETo BBEICHMUS TMpelrapaTa Ha OCHOBAaHMM JaHHBIX (hapMa-
KOKMHETHUKHU YKa3aHHBIX JIeKapCTBEHHBIX CPEICTB.

He cnenyer 3a0bIBaTh, YTO NPU NEPEKIIOUEHUHU C APY-
TO#l TaTOTeHETUIECKOM Tepalmuy Ha TeHO3aMECTUTEIbHYIO
Teparuio BO3MOXHO YBEJIIMUCHUE PHCKa HeXeJIaTeTbHBIX
SIBJIEHUI IO JAHHBIM peajlbHOM KJIMHUYECKOM MPAKTUKMU.

B nm1000M ciydae BOmpoc O HEJOCTATOYHOU 3 deK-
TUBHOCTA TEpalmuy M HEOOXOAMMOCTU IIePEKITIOUCHMS
C JIpyroii MaToreHeTMYeCKOU Tepanuu Ha reHO3aMeCTh-
TEJbHYIO TOJDKEH PeIaThbCsl B MHAMBUIYATbHOM ITOPSIIKE
Ha OCHOBAHUM KOJIJICTHAIIbHOTO MHEHUS TPYIIIIBI 9KCIIeP-
TOB U3 HecKoabKux JIITY ¢ y4€ToM oLleHKN COOTHOIIEHUS
T0JIb3a—PUCK.

6. Kom6uHupoBaHHana Tepanusa CMA

B HacTosllee BpemMs UMeeT orpaHN4eHuns
NPYMeHEeHMNA B peasibHOM KIMHNYeCKon
npakTuke

O6ocHOBaHue

K KoMmOuHMpoBaHHOI 00J€3Hb-MOAU(DULUPYIOLLIEH
Tepanuu CJaeayeT OTHECTM Ha3HauyeHUEe IaTOreHeTHuye-
CKOIf Tepanuu (pucouIUiaMa WM HYCUHEpCeHa) Mocie
OIHOKPAaTHO TPHUMEHSeMOl TeHO3aMEeCTUTEJIbHOU Tepa-
nuu, 3pdeKT KOTOpoil, MPeanoJ0KUTETbHO, COXPaHSIETCS
B TeueHUe Bcell xku3Hu nanueHTa [9]. Ha naHHbIT MOMEHT
HE CYLIECTBYET A0KAa3aTeJabCTB 3(@MEKTUBHOCTU U Oe30-
MaCHOCTM KOMOMHUPOBAHHON 00se3Hb-MOIUMDULINPY-
fomeil Tepanuu CMA mo cpaBHEHMIO ¢ MOHOTepamnuei
OA, B cB$134 ¢ YeM KOMOWHMPOBaHHAs Tepamnus He TOJIK-
Ha TPUMEHSTBhCS B PYTMHHOW KJIMHUYECKOUN MpakTUKe
U CIIeUMATUCTBI TOKHBI MPUAEPKUBATHCS CTPATETUU BbI-
0opa B IM0JIb3y Ha3HaUEHUsI MOHOTEpanuu 3 (HEKTUBHBIM
MpenapaTomM, HO B psijie CIYYaeB MOTYT ObITh UCKIIOUEHUS
10 pellIeHMI0 BpaueOHOro KoHcunyMma [28].

Bce Bunbl 601€3Hb-MOAMMDULIMPYIOLIEH TEparTUK BIU -
SII0T Ha Mpou3BoacTBO 6eska SMN. B Hacrosiiee Bpemsi
OTCYTCTBYIOT DPE€3yJbTaTbl KJIMHUYECKUX MCCJIENOBAHUIA,
CUCTEMaTUYECKUX 0030pOB, B KOTOPBIX U3YYaeTCsl KOppe-
JISIUUST MEXIY YPOBHEM aKcmpeccuu 6enka SMN u Bbipa-
>KEHHOCTBIO KJIMHMYeckoro addexra [9, 28].

CrenyeT MOMHUTb, YTO Y MALIMEHTOB C TSKEIBIMU CUM-
NToOMaMU HeobOpaTuMasl JereHepalusl IBUTaTeIbHbIX Hel-
DPOHOB UM MBIILIEYHOI TKaHU, BEPOSITHO, SIBJISIETCSI Hanbosiee
BaXHBIM (PAKTOPOM OTCYTCTBUSI OXuIaeMoin >(pdeKTuB-
HOCTU WJIM BOCCTAHOBJEHUS (PEHOTUIIA BHE 3aBUCUMOCTH
OT KOJIMYecTBa npousBenéHHoro 6enka SMN, Habmogae-
MOTO IpU MPUMEHEHUH JII0OOro BapraHTa Tepanuu [28].

7. BakynHauyma

PexomennoBaHo ynensaTh ocoboe BHUMaHUE MPOodu-
JIAKTUKE, MOHUTOPUHTY U Tepanuu WHMEKIIMOHHbIX 3200-
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JieBaHuit 1o u nocie nHopy3unu OA.

PexoMmeHayeTcs MpoBeleHe CBOEBPEMEHHOM CE30H-
HOM PO UIaAKTUKY MH(EKIIMN, BEI3BAHHOM pecriipaTop-
HO-cuHIMTHATBLHBIM BupycoMm (PCB). ITo Bo3mMoxHOCTH
rpaduK BakKIMHALMK MalXeHTa CIeIyeT CKOPPEKTUPOBATh
¢ y4€TOM MPUMEHEHUS IJIIOKOKOPTUKOCTEPOUIOB B IIpe-
1 TOCTUH(Y3MOHHOM TTepuonae npuMmeHeHuss OA.

O60ocHOBaHMe

[Ipu mpoBeneHUM HEOHATATBHOTO CKPUHUWHTA IIAIlM-
€HTaM ¢ ToKJIMHMYeckoil cramueit CMA pekoMeHI0BaHO
nposenaeHre BLI2K B mepBble IHU XKU3HU COIVIACHO HAIIUO-
HaJIbBHOMY KaJIeHIapio MPOoGMIaKTUISCKUX ITPUBUBOK [29].
I'eHO3aMecTUTENIbHAST TEpaIiUsl ¢ MOCIeAYIolIe Tepanuei
KOPTUKOCTEpOMIAMHU MOXKET OBITh IIPOBEIEHA HE paHee YeM
yepes 2 Hen oT MoMeHTa TipoBeneHus bLI2K [30].

I[To BO3MOXHOCTM TpacdMK BaKIIMHAIIUM ITallMEHTa
CIIeMyeT CKOPPEKTUPOBATh C YIETOM BBEICHMSI TJIIOKOKOP-
THKOCcTepouraa a0 u mocie nHpysnuu OA [24]. PekomeH-
JyeTCsl MpoBeJeHNEe Ce30HHOM BakIMHamu npotus PCB
[24]. TTaumeHTaM, TOIYYAIOUIMM TJTIOKOKOPTUKOCTEPOU-
Il B MMMYHOCYIIPECCUBHBIX 103aX (HampuMep, IpeIHu-
30JI0H B 03¢ 20 MT WK 2 MT/KT MacChl Tejla JIMbo Apyroi
TJIFOKOKOPTUKOCTEPOUIT B SKBUBAJICHTHOM 103€ €XKEIHEB-
HO Ha MPOTSKEHUM > 2 Hef), He CIelyeT BBOIUTH XXUBHIE
BaKIIMHBI, TaKe KaK TPUBAKIIMHA IIPOTUB KOPH, SIUIC-
MHMYECKOTO IMapOTUTa M KPaCHYXM M BaKIIMHA MPOTUB BE-
TPSIHOI OCIIBI [24].

B otHOmennu BakunHauuu rpotus PCB skcnepramu
PEKOMEHIOBAaHO €€ 00s13aTe/IbHOE TIPOBEICHUE Y AETei CO
CMA ¢ KIMHWUYECKMMM CUMIITOMaMM, CPOKHU IIpOBele-
HUs TPOGIIAKTUYECKON Tepaluy He JOJKHBI 3aBUCETH
OT CPOKOB IIPOBEACHUSI T'€HO3aMECTUTEIHLHOU TEpaIThu.
V nereit co CMA, He UMEIOIINX KIMHUYECKIUX CUMIITOMOB,
¢ 3aIUTAHMPOBAHHBIM IPOBEICHUEM T€HO3aMECTUTEIHbHOM
Tepanuu, npodunaktuka PCB-uHdekmn He saBasercs
00s13aTeJIbHOM.
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