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OLleHKa TeXHO/I0OrMn 3apaBooxpaHeHus
opdaHHbIX 3a60neBaHun. Ha npumepe
COLMA/IbHO-3KOHOMUYECKOIro 6pemMeHHu
CNMUHaJ/IbHOU MbILLEYHOU aTpodUMn
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BBepgeHue. ViccaeqoBaHusi 3KOHOMMYECKOro BO34EMCTBUSI 60/1€3HU Ha 06LECTBO, UJIN COLIMalbHO-39KOHOMMUYECKOIro bpe-
MEHM, M3BECTHbIE KaK pa3BUTME aHasnau3a CTOMMOCTU GOJIe3HM, IKBUBAIEHTHbI 3MUAEMMNOIOrMYECKUM UCCIe0BaHUAM
B 06/1aCcTH 06LECTBEHHOr0 34paBooxpaHeHus. CorniacHo uenomy psigy paboT, cnuHasabHas MblledHass atpogus (CMA)
XapaKTepn3yeTcs CyleCTBEHHbIM COLMa/IbHO-3KOHOMUYECKUM 6pemeHeM. Ljenb — cpaBHEHUE OTeYEeCTBEHHbIX U MEXAY-
HapoAHbIX METOA0JIOrMYECKMX MOAXOA0B M PE3y/IbTaTOB OLEHKU TEXHOIO0IMMI 34paBooxpaHeHns (0T3) npu CMA ¢ no3uymumn
couMasibHO-3KOHOMUYECKOro bpemeHn. MaTepuanbl U METOAbI. JINTepaTypHbI MOMUCK 6blJ1 IPOBEAEH C UCMO/Ib30BaHNMEM
6a3 gaHHbIXx Medline, PubMed, ClinicalTrials.gov n Cochrane Library. Micnosib30Basin K/l04eBble C/10Ba U KPUTEPUN BKJIIO-
YeHMs M UCKJIDYEHMS, @ KPOMe TOro, ceaylolmne napameTpbl; 3aTpathl, rof pacyera, MeTo OLEHKH, a TaKKe NnepBuYHbIe
1 BTOPUYHbIE Pe3y/bTaTbl, TUIT IKOHOMUYECKOMN OLIEHKU, NepCrneKTUBY, BOEMEHHON rOPU30HT, BMeLLaTeIbCTBO, aHaIn3 4yB-
CTBUTEIbHOCTM PE3Y/IbTaToB. YYNTbIBaIM KaK rpsiMble MEAULIMHCKUE, TaK U HEMEAULIMHCKUE 3aTpaThl, a TaKXe HernpsiMble
(KoCcBeHHbIe) 3aTpaThl. Pe3ynbraTtsel. [lpoBeneH aHain3 oueHKkn 6pemeHn CMA B CLUA, lf'epmaHnn, UcnaHmm, ABCTpasamu,
bpaHumnu, BennkobputaHmm n Poccum Ha ocHoBe 8 MexAyHapoAHbIX U OHOI0 POCCHUIACKOIro ony6/MKOBaHHbIX MCC1e0Ba-
HUH, B KOTOPbIX onuckiBain ctoumocTb CMA. TosibKo B 4 MexXAyHapOoAHbIX UCCAEQ0BaHUSIX U B OTEYECTBEHHOM OL|€HMBaIN
BCe 3aTpatbl, B TOM 4YUCAE U KOCBEHHble. OCHOBHbIM MCTOYHMKOM MHGpOPMaLmMM SBASIOTCS M60 pPerucTpbl nalnMeHTos,
JIM6O KPOCC-CEKLMOHHbIE UCCEA0BaHNS, NPOBOAUMbIE B rpyrnne nauneHToB ¢ anarHo3om CMA. Bo Bcex cTpaHax 3atpa-
Tbl Hanbosiee 3Haynmbl 415 CMA | Tuna. Camble BbiICOKMX 06Lymne 3aTpatbl Ha CMA 6bian B CLUA, HU3Kne — B PoccuiicKon
denepaumnm n McnaHuun. Bo Bcex NpoBeAEHHbIX UCCIeJOBaHMUSIX 3aTpaTbl HE BKJIH0YaIOT HOBbIX IEKAPCTB, MOANDULIMPYIOLLMX
60/1€3Hb, TAKMX KaK HYCUHEPCEH, pucauvniam n oHaceMHoreH abenapBoBeK. BbiBogbl U peKomeHaaymMn. CounasibHO-
9KoHommu4yeckoe b6pemsi CMA B Poccun Ha 2020 r., 4O MOMEHTa BHEAPEHUS B MPaKTUKY MNaToreHeTUYeCKoNn Tepanuu,
cocTtaBsisio 2,38 mapa py6. B rog. 3atpatbl Ha JleHeHME B CTaLMOHapPHbIX ycioBUsIX U peabunutaumio — 30,8 n 32,3%
OT CYMMapHbIX 3aTpaT COOTBETCTBEHHO. 3T 3aTpaThl 10 BHEAPEHNS B NPaKTUKY NaTOreHeTUYECKOH Teparnum HuKe, 4em
B 3anagHou EBpone n CLLUA, 4TO, CKOpee BCero, CBA3aHO € TEM, YTO B OTEYECTBEHHbIX UCCAEA0BaHNSX MCNOb30BaJIN CTaH-
AapTbl NepBUYHON MEANKO-CcaHUTapHoM nomolm getsam rnpu CMA ot 2012 r., a Tak)Ke ¢ HU3KMMU KOCBEHHbIMMW 3aTpaTtaMu
Ha CMA B Poccuiickon ®eagepaumn. [Mpn nposeaeHnn OT3 opgpaHHbIX 3a6oeBaHuii B Poccrnn Heobxoamma eanHast MeToA0-
JI0r1si OLI@HKMU COLMasIbHO-3KOHOMMYECKOM 3HaYUMOCTH TaKnx 3a60eBaHui, KOTopas J0/MKHa 0NupaThbCs Ha 0TEYECTBEH-
Hbl€ PETNCTPbLI, MHa4Ye — Ha Ba/nfHble aHHbIe, B TOM 4Y1C/1€ OCHOBAHHbIE Ha JaHHbIX PeasibHON KIMHUYECKOM NPaKTUKMN.
Knro4eBbie cnoBa: crivHaibHas MbllleyHas aTpogus, NpsiMble MeAnLMHCKUE 3aTpaTkl, HEMEeANLIMHCKME 3aTpaThl, KOCBEH-
Hble 3aTpaTthbl, 6pemMs, oppaHHble 3abosieBaHNs

Ana yntupoBanns: Konbun A.C., Bnogaseu [1.B., Kypbines A.A., fepmarHeHko O.10., KonbuHa H.HO. OueHKka TexHonorumn
34paBooxpaHeHnss opdaHHbIx 3aboneBaHnin. Ha npumepe colmanbHO-3KOHOMUYECKOro 6peMeHU CNMHaNbHON MbllEYHOM
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AKTYAJIbHOCTb 4yy MPOKCUMMasnbHbIX MbIWL M Anadparmbl, pecnupatop-
CnuHanbHag MblwedvyHaa atpoodus (CMA) — ato ayTo- HOM HEeLOCTaTOYHOCTU, NPOrpeccupyloLler MHBaJUAHOCTH.
COMHO-pPEeLEeCCUBHOE HacNeCTBEHHOE HEPBHO-MbIWEYHOEe PacnpocTtpaHeHHocTb CMA coctaBnsieT npumepHo 1-2 cny-
3aboneBaHne, KOTOPOe MPMBOAWUT K cnaboCcTU U napanu- yas Ha 100 000 4yenoseK, a 3ab6o/sieBaemMOCTb — OKOJIO
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1 Ha 12 000 uBopoxaeHun [1]. KnuHuyeckne oeHo-
TUNbl NOAPAa3AenalT Ha 4veTbipe GOopPMbl B 3aBUCUMOCTHU
OT fnebtoTa 3ab60/eBaHUSA U TAKECTU KIMHUYECKUX MPOSiB-
neHun. Hanbonee taxenas ¢dopma, Ha3biBaemas | Tunowm,
nnn «6onesHoto BepaHura—rodpmaxa» (CMA 1), nposiBnsetca
B Te4YeHue nepBbix 6 Mec KM3HU pebeHKa. be3 pecnupartop-
HOM nopaepKku aetn co CMA | 06bI4HO YMUPAIOT B TEHEHUE
nepBbiX 2 neT X13Hu [2, 3]. Havano tvna Il (NpoMeXxKyTo4HO-
ro) CMA npowucxoaut B Bo3pacTte oT 6 o 18 mec [4]. MNepBble
cumntombl CMA Tuna Ill, unn 6onesHun Kyrenb6epra-—
Benangepa (CMA 1ll), nossnstotca nocne 18 mec. Mpu aToM
TMNe oxuaaemas NpPoAO/IKUTENIbHOCTb KU3HU He OTau4a-
eTcs OT NPOAOIKUTENBbHOCTU KU3HU HAceNeHUs B LeSIOM.
Y nauueHtoB co CMA Tuna IV cumnTombl pa3BMBaOTCH
BO BTOPOM WU TPETbEM [AECATUIETUN KUIHW, NMaALUEHThI
C 3TOM GOPMOW, TaKKe U3BECTHOM KaK «B3pocnasa dopman,
ONUTENbHO COXPaHAIOT CMOCOBHOCTb XOAUTb.

UccnenoBaHUa 9KOHOMUMYECKOr0 BO3/1eMCTBUS 601e3HU
Ha OO6LLEeCTBO, WX COLMANbHO-3KOHOMMYECKOro 6Gpeme-
HUW, U3BECTHble KaK pa3BUTWE aHann3a CTOMMOCTU 6ones-
HW, 3KBWBANEHTHbl 3NUAEMMWONOTMYECKUM WCCNeJOBaHM-
AM B 06n1acTv OOLWECTBEHHOro 3ApaBoOXpaHeHus. XoTsa
OHW He MO3BONAT onpeaennTb Hanbonee abPeKTUBHbIE,
LienecoobpasHble WK eNCTBEHHbIe Mepbl BMelaTenbcTBa
NP KOHKPEeTHOM 3abofieBaHWK, HO MOMOralT MOBbLICUTb
0CBEIOMNEHHOCTb O colMaNbHOM BO3/eNCTBUN 3aboieBa-

HKUA Ha obulectBo. CornacHo uenomy psaay uccnefoBaHun,
CMA xapaKTepu3yeTcsl CyLleCTBEHHbIM COLManbHO-3KOHO-
MHUYecKkuMm 6pemeHem [5-11].

Llenb uccnegoBaHusa

Llenbto HacTosiero aHanuMsa 6bi10 CpaBHEHWE OTeve-
CTBEHHbIX U MEXAYHapPOLHbIX METOAONOMMYECKMX NOAXOL0B
W pe3ynbTaToB OLEHKM TEXHONOMMIM 3apaBooxpaHeHus (OT3)
npv CMA ¢ no3uumm coumanbHO-3KOHOMUYECKOro 6peMeHH.

MATEPUAJIbI U METO bl

Mouck nutepartypbl

JluTepaTtypHbIi NOMCK 6bl1 NPOBEAEH C UCMONb30BAHUEM
6a3 gaHHbIXx Medline, PubMed, ClinicalTrials.gov n Cochrane
Library 3a nocnegHue 10 net, ¢ maa 2011 no man 2021 1.
Mpn NoucKke MCNonbL30BaNM cleaylolmne Kao4yeBblie cnoBa
N X KOMBWHALMK: «CMIMHAIbHO-MbILLEYHas aTpodus» U «CTO-
MMOCTb 60/IE3HM», «BPEMSI», «CTOUMOCTb», «3aTpaTbl-Nones-
HOCTb», «@aHaNn3-aPGEKTUBHOCTb», «IKOHOMUYECKOE BUS-
Hue» («spinal muscular atrophy» AND «disease» AND «cost;
«spinal muscular atrophy» AND «burden»; «spinal muscular
atrophy» AND «cosy-utility»; «spinal muscular atrophy»
AND «cost-effectiveness»; «spinal muscular atrophy» AND
«economic» AND «burden»). Mouck no naeHTMduUuMpoBaH-
HbIM CTaTbSIM MPOBOAMIICS BPYYHYIO A5 BbIABIEHUS [OMNON-
HUTENbHbIX peneBaHTHbIX Ny6AnKauui. [lBa nccnegosatens
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Health Technologies Assessment for Orphan Diseases. Example
of Social and Economic Burden of Spinal Muscular Atrophy

Background. Studies of the economic impact of disease on society or the social and economic burden, known as developmental
disease cost analysis, are equivalent to public health epidemiological studies. Spinal muscular atrophy (SMA) has significant
social and economic burden according to various studies. Objective. The aim of the study is to compare Russian and international
methodological approaches and results of health technology assessment (HTA) of SMA from the perspective of social and economic
burden. Materials and methods. Literature searches were conducted using the Medline, PubMed, ClinicalTrials.gov, and Cochrane
Library databases. Keywords and criteria for inclusion and exclusion have been used. The following parameters were used: costs,
year of calculation, assessment method, primary and secondary results, type of economic assessment, perspective, time horizon,
intervention, analysis of the sensitivity of the results. Both direct medical and non-medical costs were taken into account, as well
as indirect costs. Results. The analysis of SMA burden the USA, Germany, Spain, Australia, France, Great Britain, and the Russian
Federation was carried out based on 8 international studies and one Russian study that described the costs of SMA. All costs,
including indirect ones, were estimated only in 4 international studies and in Russian one. The main source of information was either
patient registers or cross-sectional retrospective studies of patients diagnosed with SMA. The costs were higher for type | SMA in all
countries. The highest total SMA costs were in the United States, and the lowest in Russian Federation and Spain. Costs excluded
new disease-modifying drugs such as nusinersen, risdiplam, and onasemogen abeparvovec in all conducted studies. Conclusions.
The social and economic burden of SMA in Russian Federation in 2020 before the introduction of pathogenetic therapy into practice
was 2.38 billion RUR/year. The costs of inpatient treatment and rehabilitation were 30.8 and 32.3% of total costs, respectively. These
costs, before the introduction of pathogenetic therapy into practice, are lower than in Western Europe and United States, which is
most likely since domestic studies used the standards of primary health care for children with SMA implemented in 2012, as well
as low indirect costs for SMA in Russian Federation. Unified methodology for assessing the socio-economic significance of orphan
diseases is required to carry out HTA of orphan diseases in Russian Federation. It should be based on domestic registries, otherwise
on valid data, including those based on data from real clinical practice (RWD /RWE).
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ANCKYCCUOHHbIE BOMPOCbLI ®APMAKOTEPANMUHU

He3aBMCMMO CHayana oTobpanu Ha3BaHUS U aHHOTaLWK
Ha NpeaMeT COOTBETCTBUS 3afaHHbIM KPUTEPUSIM, @ 3aTeM
OLeHWN Becb TeKcT. CTaTby, B KOTOPbIX paccMaTpuBanach
CTOMMOCTb TOJIbKO OAHOr0 KOHKPETHOro NapameTpa (Hanpu-
Mep, NeKapCTBEHHbIX CPEeACTB), 6bln UCKITIOYEHbl. OTAENbHO
duKcupoBanu cnepyollMe napameTpbl: 3aTpaThl, roa pac-
4yeTa, METOJ OLIeHKM, a TaKKe MepBHYHble U BTOPUYHbIE
pe3ynbraThl, TUM 3KOHOMWYECKOM OLIEHKW, NEepPCneKTUBY,
BPEMEHHOW TFOPU30HT, BMellaTenbCTBO, aHann3 4YyBCTBU-
TENbHOCTM pe3ynbraToB. 3aTpaTbl GbiIM KOHBEPTUPOBAHbI
B py6u.

CouuanbHO-3KOHOMUYECKOe Gpems

Mpu pacyeTe couMWaibHO-3KOHOMUYECKOro 6Gpeme-
HW 3abosieBaHUs NPOBOAAT MOJIHbIA YrNyGAEHHbI pacyeT
3aTpaT. B nx cTpyKType BO3MOXKHO Y4YWUTbIBaTb Kak NpsimMble
MEAULIMHCKME, TaK U HeMeOWLMHCKMEe 3aTpaTbl, a TaKKe
HenpsMble (KOCBEHHbIE) 3aTpaThl. B rpynne npsamMbix meam-
LIMHCKMX 3aTpaT BblAENA0T Npexae BCero 3atparhl Ha eve-
HWe B CTaLMOHAaPHbIX U aMBynaTOpPHbIX YCIOBUAX: rocnuTa-
nv3aumm no npuymHe CMA; rocnuTanu3auunmn npu passuTnm
ocnioXHeHun CMA; cTaumoHapHass TpaBMaTOJIOro-opTo-
neauyeckas MoMollb; 3aTpaTbl Ha MNaTOreHETUYECKYHO
NIeKapCTBEHHYIO Tepanuto; 3atpaTtbl Ha CUMNTOMaTUYECKYIO
NIeKapCTBEHHYIO Tepanuto. 3aTpaTbl, XapaKTepHble Heno-
cpeactBeHHo ans CMA, — 370 3aTpaThl Ha peabunutauuio,
pecnupaTopHyto NoAAEPKKY, HYTPUTUBHYIO MNOAAEPIKKY, TEX-
HUYECKME CpeacTBa peabunuMTauumn, caHaTOPHO-KypopTHOE
nedvyeHune, nananaTtuBHy0 NomMollb. K NnpsiMbiM HEMeEAULIMH-
CKMM OTHOCSAT 3aTpaTbl Ha BbINJaTy MNEHCUW U MOCOOUN.
Heponony4yeHHbIM BanoBbl BHYTPEHHUI NPoAyKT (BBI) cuu-
TaloT HENPSAMbIMKU (KOCBEHHbLIMM) 3aTpaTtamu. Ecnu npoBoasT
pacyeT TONbKO NPAMbIX MEAULMUHCKMX 3aTpaT, AaHHbIA BUA
nccnefoBaHUs KacaeTcsl TONbKO CUCTEMbI 3[paBooXpaHe-
Hus. MpK yyeTe Bcex 3aTpaT MOXKHO CYMTaTb, YTO MPOBOASAT

nccneaoBaHus colmanbHO-3KOHOMUYecKoro 6pemerHn CMA
ansa Bcero obulectsa [11].

PE3YJIbTATbI

[NepBoOHa4YanbHbIM MOUCK BbISBUN 124 CCbIKKU, U3 HUX
B 8 cTaTbsx onucbiBanu ctoumoctb CMA. Bbin 06HapyKeH
OAMH CUCTEMATMYEeCKMin 0630p MccneaoBaHMI, MOCBSALLEH-
Hbix OT3 npu CMA B mupe [8]. Ob6uMe XapaKTEPUCTUKHK
BKJIIOYEHHbIX MUCCNEN0BaHUI NpMBEAEHbI B TabMLE.

BonbWWHCTBO aBTOPOB NpKW pacyeTax onMpannch Ha aaH-
Hble PErncTpoB OKa3aHWUa MEAULIMHCKOM NMOMOLLM 60NbHbIM
co CMA, B KOTOpbIX coaepxanacb WMHPOPMALMUSA O KOH-
KPETHbIX NaLMeHTax, 3aTpatax U nucxoaax. Tak, B fepmaHuu
MCMNoNb30BaIn HEMELIKMIM peecTp naumeHToB co CMA (www.
sma-register.de) [12]. be3ycnoBHO, Takon NoaxoA npu pac-
yeTe 6pemeHn 3a6oneBaHUsA SBNSETCA Hanbosiee TOUYHbIM.
B 10 e Bpems B Poccuickon degepaumn NOMHOLEEHHOrO
HaLMWOHANbHOro perucTpa Het. Ang pacyeta 6pemeHn CMA
B Poccun ucnonb3oBanu aaHHble peecTpa doHga «Cembu
CMA» 1 METOAONOTMIO MOAENTUPOBAHUSA C PacHeToM cpeaHe-
ro o6beMa MeAMLMHCKUX WU COLManbHbIX YCAYr AAs OAHOro
nauveHta co CMA (oTaenbHO No Kaxaomy Tuny 3abone-
BaHWSA) U OLEHKOW CTOMMOCTM Karkaow Takon ycnyru [11].
Mo paHHbIM peecTpa poHaa «Cembu CMA», B Poccuimckon
depepaumm Ha cepeanHy 2020 r. 66110 998 nauUMEHTOB,
13 KoTopbix 21% — CMA | Tuna.

B mupe npu npoBeaeHmnn oueHkn 6pemerHn CMA Wwnpoko
NPUMEHSIOT aHKeTupoBaHue. Tak, C. Klug u coaBT. pas-
paboTtanu aHkeTbl Ana CMA u nposenun onpocbl B GOKyc-
rpynnax npv y4yacTuu KJAMHWLMCTOB, 3KOHOMMUCTOB B 06/1a-
CTW 34paBOOXpaHEHUs 1 nNpeacTaBuTenen nauneHToB [12].
MMoao6HbIN e MeTOAO0NIOrMYecKUn noaxod Obla OcyllecT-
BJIEH U B POCCUMCKOM nccnegoBaHmm 6pemenn CMA [11].

Ona oueHkn 6pemenn CMA B psae MexAyHapOAHbIX
nccnegoBaHui Takke npoaHannanposann HRQOL nauuneH-

Ta6aunua. KpaTkas xapaKTepuCcTUKa BKIOYEHHbIX UCCNEOBAHUI MO CTOMMOCTH CNIMHANBHOM MblleYHOR aTpodum

Table. Summary of included studies on spinal muscular atrophy costs

Ctoumoctb CMA
Tunbl CMA; YyurtbiBaembie T/ L ABTOpbLI, FOA
CrtpaHa Bua uccneposaHus 6e3 yyeTa
KO/-BO NaLUeHTOB 3aTparhbl . [cebinkal
naTtoreHeTM4eCcKom
Tepanuu, py6.*
CLWA CMAIl; n =239 YyeT 3aTpart Ha cucre- Mpsmble MeanunH- | OKoNo 9 MAH Armstrong E.P.
My 34paBOOXpaHeHus CKue 1 coasT., 2016 [6]
lepmanus CMA I 11, 1Il; n =189 | Y4yeT 3aTpaT Ha obulie- Mpamble, Henps- OKono 5,2 MnH Klug C. n
CTBO Mbl€, KOCBEHHbIE coaBT., 2016 [12]
NcnaHuna CMA L I, 1L 1V; YyeT 3aTpart Ha oblLe- MpsimMble, Henps- OKo/10 3 MJH Lopez-Bastida J.
n =6526 CTBO Mbl€, KOCBEHHbIE 1 coaBT., 2017 [13]
CLLA CMAL LI N=81 YyeT 3aTpaT Ha cucte- MpamMble MeaULMH- Okono 11 mnH Droege M. 1 coaBr.,
My 34paBOOXpaHeHus CKue 2019 (7]
CLWA CMAIl; n =229 YyeT 3aTpart Ha cucre- MpsMble MeanunH- | OKoslo 8 MAH Lee M. Jr.n
My 34paBOOXpaHeHus CKue coaBT., 2019 [14]
CLUA, AscTpanus CMALIL I, n=40 [ Y4er 3aTpat Ha obLie- Mpamble, Henps- OKono 16,9 mnH Chambers G.
CTBO Mbl€, KOCBEHHbIE 1 coaBT., 2020 [15]
NcnaHuna CMAL I, 1L 1V, YyeT 3aTpart Ha cucre- MpsMble MeanunH- | Okono 3,3 MAH Darba J. u
n =396 My 34paBOOXpPaHeHUs CKune coaBT., 2020 [16]
dpaHums, CMAL I III; n=86 YyeT 3aTpart Ha oblLe- MpsmMble, Henps- OKoso 3,5 MH Pena-Longobardo L.
lepmanus, CTBO Mbl€, KOCBEHHbIE 1 coasT., 2020 [17]
Bennko6putaHusg
Poccusa, 2020 CMAL I, 1L 1V; YyeT 3aTpart Ha oblLe- MpsmMble, Henps- OKo110 2,4 MNH Kon6uH A.C.
n =998 CTBO Mbl€, KOCBEHHbIE 1 coaBT., 2020 [11]

lMpumeyaHne. <*> — nepepacyet no Kypcy 74 py6. 3a 1 gonn. CLLUA. CMA — cnuHanbHasa MbllweyHas atpodus.
Note. <*> — reassessment at the exchange rate 74 RUR for 1 USD. SMA (CMA) — spinal muscular atrophy.




ToB (Health-related quality of life; OueHKa KayecTBa KMU3HMU,
CBSI3aHHOIO CO 370pPOBbeM), cneunduyHble An8 AaHHOro
3aboneBaHua [12, 13]. Tak, B lepMaHun MCMNOb30BaM
Pediatric Quality of Life Inventory (PedsQL) — moaynb HepB-
HO-MblLLEYHbIX paccTponcTs [12]. Moao6HbIM aHann3 He Obin
npoBeJeH B 0Te4eCTBEHHOM UCCNe0BaHUN GPEMEHH.

Kak BWAHO W3 MpUBEAEHHbIX B TabnuLe AaHHbIX,
B HEKOTOPbIX MCCNeAoBaHMAX NMpeacTaBfieHbl TONbKO MNps-
Mble 3aTpaTbl CUCTEMbI 3ApaBoOXpaHeHns. B psaae nccneno-
BaHWI OLEHMBaNM Bce 3atpaTbl, B TOM YUC/E€ U KOCBEHHbIE
[12,13, 15, 17]. B cBA3M € 3TMM BO3MOXKHO MPOBECTU CPaB-
HEHWE YKa3aHHbIX JaHHbIX C UCCNeoBaHWEM, MPOBEAEHHbIM
B Poccuiickon depepaumm [11].

MCcToYHMKaMK MHpOpMaLMM O CTOUMOCTH B 6ONbLLIMHCTBE
ncenenoBaHuin B Mupe 6biM CTaHAapTbl OKal3aHua Meau-
LIMHCKKUX ycnyr, oduuManbHble MPanc-TMCTbl U CBEAEHUS,
nosly4eHHble OT NauneHToB [6, 7, 12-17]. B oTe4yecTBEHHOM
nccneaoBaHnM CTOMMOCTb MEAMLMHCKMX YCNYr OLEeHMBa-
v no Tapudam B cucteMe 0693aTenbHOro MeanLMHCKOro
cTpaxoBaHus (OMC); CTOMMOCTb NeKapCTBEHHbIX npena-
paToB, BK/IOYEHHbIX B NepevyeHb KU3HEHHO HeoOGXO0AUMbIX
W BaKHEMLWMX NeKapcTBeHHbIX NpenapaTtoB (KHBJIM), pac-
CYMTbIBANN WUCXOASt M3 3apPerucTpMpoBaHHON npeaenbHon
OTMYCKHOM LIEHbl C Y4ETOM OMNTOBbLIX M PO3HWMYHbLIX TOPro-
BbIX Ha6aBOK; IEKAPCTBEHHbIX NpenapaTtoB, He BKOYEH-
Hbix B YXHBJIM, — no gaHHbIM rocyaapCTBEHHbIX 3aKYyMoK,
no cTaHAgapTam OKasaHWs NepBUYHON MEAMKO-CaHUTapPHOM
nomouwm getam npu CMA [18-21]. PacyeT 3aTpart Ha cTaumo-
HapHoe neyvyeHune (rocnutanusaumm no npuymHe CMA) npo-
BOAW/IN C UCMOSIb3OBAHMEM KIMHUKO-CTAaTUCTUHECKMUX TPy
(KCI') B cooTBETCTBUMU C AeTalbHbIM rpynnuposlmkom KCI
(G12 MKB-10). Mo gaHHbIM J. Darba 1 coaBT., NaUMeHTbl CO
CMA | rocnutanusunpyloTcs B cpegHeM 3 pasa B rof, a co
CMAIllunlll— 1,9 pazaBrog, npu atom 5% OT YMcna rocnuta-
nn3aunn TpebyloT NPoBEeAEHNS UHTEHCUBHOM Tepanuu [22].
Mpu pacyeTe 3aTpaT Ha CTaLMOHaPHOE leYeHue (rocnuTanm-
3auuu npu pas3BuUTUKM OCNOXKHEHU CMA) B oTe4eCTBEHHOM
nccnenoBaHWM onupannchb Ha JaHHble M. Droege M coaBT.
0 YyacToTe M MNpUYMHax rocnuTanusaumnin nalueHToB Cco
CMA [7]. Tak, cpeaHerogoBoe KoiM4ecTBO rocnutannsauyumn
no npuynHe ocnoxHeHnn CMA coctaBnseT 1,16 cnyvyaes/
nauueHtoB/roa ansa naumeHtos co CMA | n 0,79 cnyyaeB/
nauveHToB/rog y nauneHtoB co CMA Il u Il [22]. Mpn aToM
B 42% cny4yaeB WMMEET MECTO 3KCTPEeHHas rocnutanusa-
UM ¢ HEeoBXOAMMOCTbIO OKa3aHUA CKOPON MeAULIMHCKOM
nomouu. Mpu pacyeTe 3aTpaTt Ha TpaBMaToOIOr0-opToneau-
YEeCKYlo MOoMOlLb NPUMEHsAAN AaHHble M. Droege M coaBT.:
3,2% nauuneHToB co CMA | B roa Tpebyetca npoBefeHue
ornepaTMBHONo optoneanMyeckoro nevenus [7]. Mo akcnept-
HbIM oueHKaM, 70% nauuneHToB co CMA Il m lll TpebyeTca
npoBeJeHne OpTONeanYecKoro onepaTuBHOIo Ne4YeHUs XoTs
Obl OIMH Pa3 B TEYEHUE KUSHW.

CylecTBeHHas Aons 3aTpaT NPUXOAMUTCS Ha pecnupartop-
Hylo noaaepKKy. CornacHo KAMHUYECKUM PEKOMEHAALMAM,
pecnupaTopHylo NoAAEPKKY naumeHToB co CMA ocyliecT-
BNSIOT C MCMOSb30BaHMEM MeTOJa HEWHBA3WBHOM WCKYC-
CTBEHHOW BeHTUAAUMKN nerkux (HUBJT) nnn MckycctBeHHOM
BeHTUNSaUnKn nerkmx (MBJ1), a Takke NpMOOPOB-OTKALLNMBA-
Tenen v acnupaTtopoB, YAyYlIAlOWMX OTXOXAEHWE MOKPO-
Tbl [23]. Mo pgaHHbIM M. Droege v coaBrT., 46,4% nauveHToB
co CMA | n 26,4% naumeHtoB co CMA Il v Il TpebyeTcs npo-
BeaeHne HUBJ [7]. B poccuincKom nccneqoBaHumM yYnTbiBa-
/M B TOM 4MCne pacxofbl Ha Npubop-acnupaTop U MHCyodns-
Top-acnupaTtop (npubop-oTKawnueatenb) [11].

Mo gaHHbIM M. Oskoui n coaBT., 27,3% nauUWEeHTOB CO
CMA | Tuna HyxpaatoTcs B MBJ1, ocyllecTBNSIEMON Ha A0OMY,
3aTpaTbl Ha KOTopyt Obliv paccyuTaHbl B PocCCUMCKON

defepaumm ¢ y4eToM CTOMMOCTHM TEXHUYECKOIO OGCYHM-
BaHWSA annapaTtypbl, My1bCOKCMMETPA WM KOHUEHTpaTopa
Kucnopopa [11, 24].

BBMay OTCYTCTBMSI CTAaTUCTMYECKMX [daHHbIX O YacToTe
M o6beme NpefocTaBNeHUs ManIMaTMBHOW MOMOLM naLu-
eHTaMm co CMA B Poccumn 6bi10 caenaHo AonylweHne o ToM,
410 naumeHty co CMA Heo6Xx0anMO ABa MOCELLeHNs B MecsLy
C nanMaTMBHOM Lienblo (24 noceleHue B roa). 1o akcnepTHbIM
oueHKkam, 100% nauneHTtoB co CMA | n okono 70% nauneHToB
co CMA Il Hy>katoTcs B OKa3aHuv naninaTtMBHOM NOMOLLM.

B oTnnume oT 3apy6eHbIX UCCNeoBaHUI, B OTEHECTBEH-
HOM WccnefoBaHWKM MPOBOAMAM pacyeT 3aTpaT Ha caHa-
TOPHO-KYPOPTHOE NledyeHne, npeanonaras, 4To caHaTOPHO-
KypPOpPTHOE Jie4eHne OCyLLecTBASETCA OaAnH pa3 B rog [11].

Bo Bcex MeXayHapoAHbIX UCCNeN0BaHUSAX YYUTbIBAEMbIE
3aTpathl Ha yxoA 3a pe6eHKOM npeacTaBnaoT co6oi Bpems,
NnoTpayeHHoOEe Ha yxo4 CO CTOPOHbI POACTBEHHWKOB, Toraa
KaK KOCBEHHble 3aTpaTbl — 3TO NOTeps NPOU3BOAUTENLHO-
CTK obLecTBa M3-3a UHBANUAHOCTM UK NPEX/IEeBPEMEHHOM
cmepTu. ns aHanu3a KOCBEHHbIX 3aTpaT aBTopbl OLEHU-
NN CTaTyC 3aHATOCTW MaLMEHTOB W POAMTENEN/OMNEKYHOB.
OueHMBanu Takxe notepu NPon3BOAMTENBHOCTM NaLMEHTOB
W/Wnn poauTenen, cBsidaHHble ¢ 3a60/IEBAHNAMU, C YHETOM
nepuoaa HeOoCyLLECTBNEHWUS TPYAOBOW AEeATENbHOCTH, UHBA-
JIMAHOCTU MU UBMEHEHUI B NX paboyen cutyaunn. B poccui-
CKOM WcCciejoBaHUK 3aTpaThl Ha BbiNAaTy NeEHCUI U Noco6ui
aHaNM3MpoBasu ¢ AOMYLUIEHNEM O TOM, YTO BCE MaLMEHTbI CO
CMA asngtoTcs MHBanugamu [11]. NMpu npoBegeHun pacyeTos
6bII0 ceNaHo [ONylleHMe O TOM, YTO OAMH M3 poauTenew
ocywecTtBasger yxoa 3a pebeHkoM co CMA MNOXW3HEHHO,
cnefoBaTeNbHO, HE MOXET OCYLIeCTBNATb TPyAOBYlO Aes-
TENbHOCTb, YTO MPMBOAMUT K cHUeHuto BBI1 B Poccuiickon
®depepaumm [25]. PacyeT exxeHEBHbIX NOTEPb BBUAY HEOCY-
LLECTBNEHMS OHWM B3POC/bIM rpaxaaHMHOM TPYAOBOM aesi-
TeNbHOCTK OblN NPOBEAEH HA OCHOBAHWM [JaHHbIX O CPpeaHen
3apaboTHoun nnate [11]. He yuntbiBanu npuxoabl CUAENKHN.

Pacyer 6pemeHn 3aboneBaHus CMA ocyuwecTBns-
M 4na BCeW nonynsumuM nauueHToB B Poccuu, Tak e
KaK 1 B Mupe, un otaenbHo ang CMA | 1 CMA Il n lll. C y4e-
TOM pasHuWLbl B 3aTpatax B NePBbIM U nocneaytolmMe roabl
Tepanum CMA rop13oHT pacyeToB cocTaBun 5 net ¢ nocne-
AYOLWNM pacyeToM cpefHero 3HayeHus 6pemeHn CMA
3a 1 roa [11]. PacyeT ocyuwecTBASIM NyTEM CYMMUPOBaHUS
BCEX 3arpaT, cBa3aHHbix co CMA, Ha oAHOro nauuveHTa
C nocneayoumnm YMHOXEHUEM Ha YMCNIO NALMEHTOB C Ana-
rHo3om CMA B Poccuinckon Penepaunu.

Kak BMAHO W3 nNpeacTaBfieHHbIX B TaGnuue [aHHbIX,
MeXayHapoaHble cpeaHeroaoBble 3aTpatbl Ha CMA | (BKAIO-
Yyas paHHee Ha4vano n CMA go ogHOro roga) B WeCTU pas-
JNIMYHBIX MCCNleJoBaHUAX BapbupoBany oT 3 go 16,9 MiH
py6. B roa [6, 7, 12-17]. B Poccuu 6pems CMA coctaBnsiet
0K0/10 2,4 M/IH py6. Ha 04HOro nauueHTa B rog (puc. 1) [11].
3aTpaTtbl B pa3Hbix cTpaHax ans apyrux rpynn CMA Takxke
oT/IM4anucb: oT 2 Ao 6 MH. py6. [12, 15].

Kak BWAHO W3 [aHHbIX, NpejcTaBfieHHbIX Ha puc. 1,
couMnanbHO-3KoHomMmn4yeckoe 6pems CMA B Poccuickomn
depepaumm 10 MOMEHTa BHeApPEeHWs naToreHeTUYecKom
Tepanuu coctaBnsno 11 882 920 259 py6. 3a 5 nert. MNpun aTom
B CTPYKTYpe NpsiMbIX MEAMLIMHCKMX 3aTpaT MpaKTUYECKHU
B paBHbIX Aonax npeob6najaloT 3aTpaTthl Ha cTalMoHapHoe
neyexHve n peabunutaumio (44,7 n 47,1% cOOTBETCTBEHHO),
CYLLLECTBEHHYIO [0/110 COCTaBSAOT HENPAMbIE 3aTpaThl.

OBCYXAEHUE

CouManbHO-3KOHOMMYECKOe 6Gpemsa 3aboneBaHus
J10 HAcTOSALLEero BpeMeHM ocTaeTcs B MIOCKOCTU IKCNEPTHO-
ro o6CyXAeHns, METOAbI MO PacHeTy OKOHYaTENbHO HE CTaH-

PEDIATRIC PHARMACOLOGY. 2021;18(5)

1

NEAUATPUYECKAS ®APMAKOJIOTUA / 2021 / TOM 18 / N2 5



E DEBATABLE ISSUES OF PHARMACOTHERAPY

ANCKYCCUOHHbIE BOMPOCbLI ®APMAKOTEPANMUHU

Puc. 1. Pac4yeT coymanbHO-3KOHOMUYECKOr0 6peMeHn CNMHaNbHON MbllWEYHON aTpodumn Ao
natoreHeTuyeckow Tepanuu B Poccuitickoin Pepepaummn. CpegHeB3BeLLIEHHbIE 3aTpaThl Ha 1Ie4eHne B

pacueTe Ha uenesyto nonynsauuio, py6., 2020 r. [11]

Fig. 1. Calculation of social and economic burden of spinal muscular atrophy before pathogenetic therapy
in Russian Federation. Weighted-average treatment costs per target population, RUR, 2020 [11]
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LapTn3npoBaHbl, TPAaKTOBKa pel3ynbTaToB 3ayacTylo Bbi3bl-
BaeT Crnopbl BO BCEM MUpe. Heo6Xo0a4MMO OTMETHTb, YTO €CNK
B 06/1aCTM 3ab60/IEBaHWUM C BbICOKOW PacnpocTpaHeHHOCTbIo
4YUCNO TaKMX UCcneoBaHMM Bo3pacTaeT, To 419 peaKknx 3abo-
NIeBaHUM UX NO-NpexHemy Mano [26]. BbiaenatoT HECKONbKO
NPWYUH. OCHOBHbIM AIBMIIETCA TO, YTO M3-3a HU3KOW pacnpo-
CTPaHEHHOCTU AMarHocTMKa opdaHHbIXx 60Ne3HEN CNoXKHa
N TpebyeT 3Ha4yuTeNbHbIX 3aTpaTt. BONbWMHCTBO pPefKux
3a60n1eBaHU HEU3NEYUMDI, AN MHOTUX IM6O HET addek-
TUBHOIO Nle4eHust, IM60, eCn METOAbI IeYEHHUS CYLLECTBYIOT,
OHUW KpaWlHe JOoporue, U HET rapaHTUM yBennMyeHus Npoaon-
UTENbHOCTU MK KavyecTBa KU3HM [2, 3]. OgHaKo BAUSHUE
opdaHHbIX 60M1e3HEN Yepes UX coLmaibHO-9KOHOMUYECKOE
6pems Ha 06LLEeCTBO KpalHe 3Ha4yMMo. Bo-nepBsblX, cepbes-
HOCTb 3abofeBaHMa C HeAoMyCTMMO BbICOKOM 4acTOTOM
TaKWx HebNaronpmuaTHbIX UCXOLOB, Kak CMepTb U MHBaNWA-
HocTb. MpnmepHo 50% cnyvyaeB peaKkux 3ab6oneBaHnin Hayu-
HatoTca B AeTCTBe, a 6ofiee TPeTU cydyaeB CMepTu aeTen
B BO3pacTe 40 OAHOro roja Bbl3BaHbl opdaHHbIMK 601e3HS-
MU [27]. Bo-BTOpbIX, OT 3a6oneBaHUs cTpagatoT He TONbKO
60NbHblE, HO U YNIEHbI UX CEMEWN (B TOM YMUCNE U3MEHSETCH
KayeCcTBO WX XXWU3HMK) [17].

ABTOpamu 6bl1 NPOBEAEH aHallM3 OLEHKU OpeEMEHMU
CMA B CLUA, TepmaHuu, McnaHuu, ABctpanuu, ®paHumm,
Benunko6putanmm n Poccuinckon Pepepaunu [6, 7, 11-17].
Bbin npoBefeH aHanu3 nuTepatypbl, a 3aTeM MNpoBefeH
CpaBHUTENbHbBIN aHanM3 C nofyyYeHHbiMM B Poccun paH-
HblMK. [TOKa3aHO, 4YTO ANA OLEHKW 3aTpaTt € coLuMasnbHOM
TOYKM 3PEHMUS Yalle BCero Mcnosb3oBanM NOAXOL pacnpo-
CTpaHeHHoCTWU. PacnpocTpaHeHHOCTb 60Me3HWU Yy4uTbiBaeT
BCE CyLLEeCTBYIOLWME ClyYan B Te4EeHUe AaHHOro roga u Bce
pecypcbl 34paBOOXpaHEeHMs, UCNONb3yeMble ANna npodunak-
TUKW, NEeYEeHUs U peabunutauuun, a TakKe pacnpegeneHue
OPYrux pecypcos (KocBeHHble 3aTpaTthl, BBI1) B pesynbraTte
60ne3Hu [13]. OCHOBHbIM MCTOYHUKOM MHOPMaLMK 9BNS-
oTCA B0 PErNCTPLI NALMEHTOB, TM60 NPOBOAMMbIE KPOCC-
CEKLIMOHHbIE PETPOCMNEKTUBHbBIE UCCIEA0BAHNS NaLMEHTOB
¢ anarHo3om CMA. MaumneHTtoB co CMA Bceraa noapasae-
NS0T Ha YeTblpe TMNa B 3aBMCMMOCTHM OT BO3pacTa Hadvana
3a60/1€BaHUSA U KIMHUYECKOMN TIKECTH.

Bo Bcex cTpaHax 3aTpaTtbl Hanbonee 3Ha4ynmbl ans CMA
| TMna. Mpu 3TOM AeHEXHOE BblparKeHWe, KOHKPETHbIE CYyM-
Mbl (B POCCUWCKOM WCCNefoBaHUMM NPOBOAMACA nepecyeT
B py6au No Kypcy Aonnapa Ha jaTy HanucaHus cTaTbM)
CYLLECTBEHHO pasfiMyaloTcs MexAay cTpaHaMu, B KOTOPbIX
NPOBOAMINCH UCCNef0oBaHUSA. BeposaTHO, 3TO CBA3aAHO C TeM
daKTOM, 4TO CyLLECTBYIOT HECOOTBETCTBMS B CUCTEMAX 3apa-
BOOXP@HEHUS U CTOMMOCTM Ha YCNYrM WU JNIEKAPCTBEHHbIE
cpefctBa Mexay 3TMMM cTpaHamu. OCHOBHblE pasinyuns
MOryT OblTb O6bSCHEHBI U HECOOTBETCTBMEM METOLOB Yy4ye-
Ta 3aTpaT. TaK, uccnegoBaHue, nposeneHHoe B lepmaHum
C. Klug 1 coaBT. (2016), BKNto4ano B npsimble MeAULMHCKKUE
3aTpaTtbl UCKYCCTBEHHOE NUTaHWe u peabunuTalUOHHble
ycnyru, a B HeMeUUWMHCKME — TaKCW W lopuanyeckue
KoHcynbTauun [12]. B 170 Bpems Kak L. Pefia-Longobardo
M COaBT., KOTOPbIE NPOBOAMAM aHaNn3 B fepMaHuun, PpaHumm,
Mcnanmn 1 BennkobGpuTaHuu, He BK/KOYanM 3TW 3aTpaTbl
B uccnegoBaHue [13, 17]. Ba)KHO OTMETWUTb, 4TO B 60Jb-
WMHCTBE MEXAYHapPOAHbIX nccnefoBaHMin, NOMUMO OLLEHKM
6peMeHun 3a60eBaHUSA, U3yYanin Ka4yeCTBO XU3HKU NaumeH-
TOB, poauTenen n MeanLUMHCKUX PaboTHUKOB, Yero He 6blno
B POCCUMICKOM wuccnepoBaHuu. Mpu aTom 6Gblna BbiSBiEHA
pasHuLa Mexay OLEHKON KayecTBa XM3HKU, CBA3AHHOIO Co
3[0pOBbeM, MauuMeHToB BO PpaHuun M BenukobpuTtaHuu
Nno CpaBHEHUIO C nauueHtamu B lepmaHun [17]. ABTOPLI
0TMeYaloT, 4TO HK BO3PAcCT, HM CTENEHb MPOrpeccMpoBaHus
3ab0n1eBaHns He 0OBbACHAIOT HabN4aeMbIX Pa3ininm, 1 3TO
TpebyeT panbHenwunx usyyeHun. B EBpone Haubonblias
NnoTPe6GHOCTb B MCUXON0MMYECKON nomolm Habnoganacb
B ceMbsXx ¢ naumeHtamun co CMA Il Tuna [12].

CaMble BbICOKMX 06uime 3atpaTbl Ha CMA 6biin B CLUA,
camble HU3KMe — B Poccuiickon depepaunn n McnaHmu.
Mpn 3TOM HEOBGXOAUMMO OTMETUTb, YTO CTaHAAPThI, HA OCHO-
BaHWM KOTOpbIX Aenanu pacyeT B Poccuu, gaTtupytotes
2012 r., 4TO, 6€3YyCNOBHO, HE OTpaXaeT TeKyllMe LEHbI.
ABTOpbl NpegnonaratoT, 4TO peanbHble pacxodbl Ha 2021 T.
Oy4YyT HAMHOIO BblLe.

Bo Bcex npoBefeHHbIX WCCAefoBaHWsaX 3aTparthl
He BKJ/IOYalOT YTUAWTAPHYD CTOMMOCTb HOBbIX NEKapCTB,
MOANDULMPYIOLWMX 6ONE3Hb, TaKUX KaK HYCUHEPCEH, PUCAN-



naam M oHaceMHoreH abenapsoBeK. OgHaKO Jaxe Ha 3TOM
doHe CMA aBnseTcs Hanbonee 3atpaTtHbiM 3a60/1EBAHNEM.
Tak, pesynbraTbl uccnegoBaHusa C. Klug n coaBT. NoKasa-
N1, 4YTO cpedHune 3atpatbl cocTaBnann 54 721 eBpo B roj
Ha MNauueHTa, 4YTo NpuMmepHo B 14 pa3l Bbille, YeM cpea-
HMe pacxofbl Ha 3[paBoOXpPaHeHWe Ha OAHOro nauueHTa
B [epmaHum B 2013 1. [28].

B cTpykType 3aTpart, cBa3aHHbix co CMA, 6e3 cospe-
MEHHOW MnaToreHeTMYeCKoM Tepanuu CyLWEeCTBYIOT pasfiv-
Ynsi Mexay pasHbiMM cTpaHamu. Tak, B Ucnavun 32,2%
NPUXOAMTCA Ha MpsiMble 3aTpaTbl Ha 3[paBOOXpaHeHue
1 67,8% — Ha NpsiMble HEMEANLIMHCKME N KOCBEHHbIE 3aTpa-
Tbl; B CLUA — 56 n 44%; B Poccuitickon depepaumm —
69 1 31% cooTBeTcTBEHHO [11, 13, 15]. Heo6xoanMMo oT™me-
TWUTb, 4TO B CLUA cpeaHue obuime KoCBeHHbIe 3aTpaTbl ObiIn
caMbIiMK BbICOKMMUK B cembsix co CMA Il [15]. 3Ta TeHaeHUNS
n B EBpone (fepmanus, ®paHuus, BennkobpuTtaHusa) obpa-
laeT Ha cebs BHMMaHMe. HecmMoTps Ha TO, 4TO pacxofbl
Ha 34paBOOXpPaHEeHWe TaM 3HauyuTenbHble, 60oNbllas 4acTb
3KOHOMMYECKOro BO3/1ENCTBUA MPUXOAMTCH HA CEMbU B BUE
BpeMeHu, 3aTpaynBaemoro Ha yxoa [17]. CornacHO Mexnay-
HapOAHbLIM AaHHbIM, O6LIME YCUAKS MO yXO4y 3a NaLMeHTOM
co CMA oueHuBanucb B 7,8 4 B A€Hb (M3 KOTOPbIX poauTenu
obecneymBanu 7 4 B eHb) M OKa3a/MCb Haubonee akTyasb-
HbiMu pn CMA | (15 4 B aeHb; CMA Il — 11 4 B aeHb; CMA
Il — 4 4 B geHb) [12]. Yxoa, KOTopbIM o6ecneymBanu cuaen-
KW, HEBbICOKMM — B cpeaHeM 21%. Ho paaHHble 3aTparthl
KparHe CNIOXHO paccynTatb. Heo6XoanMMO TaKKe OTMETUTb,
4yTo B NpoBeaeHHoMm B CLUA nccnenoBaHum 6bi10 NOKa3aHo
3HaA4YMMOe McuxocoLumanbHOe BO3JENCTBME Ha W3Hb Yne-
HOB ceMbM ¢ pebeHKoM co CMA. 3To npexae BCero peleHume
npo6nemM npexaeBpeEMEHHON CMEPTU, MPUHATUE CNOXKHbIX
BapMaHTOB JleYeHuns, cTpax notepu QGyHKLMOHaNbHbLIX CMO-
COGHOCTEN BOJSIbHOIO, YyTpayeHHble OXWAAHUSA U MNaHWpo-
BaHWe CBOEWN XW3HWU, BECCOHHMLIA U CTPECC, OrpaHUyeHus
coLManbHOM aKTMBHOCTU U HE3AaBUCHMMOCTH, HEYBEPEHHOCTb
1 6eCnOMOLHOCTb, a TaKXe BANAHMe 601e3HN Ha ceMenHble
duHaHcbl [29]. O4HaKOo KaK B 0Te4YeCTBEHHOM, TaK U B MEXAY-
HapOAHbIX UCCnefoBaHUaX He NPOBOAUIN PacYeTOB 3KOHO-

MWYECKUX 3aTpaT Ha NcMxocoLuanbHble NPo6aeMbl B CEMbAX
¢ nauyueHTamu co CMA.

B psae cTtpaH mupa 6binv NnpoBeaeHbl 3KOHOMUYECKHKE
OLIEHKM HOBbIX JIEKAPCTBEHHbIX NpenapaTtoB ANS nevyeHus
CMA, HO 3TV nccnefoBaHUA OCHOBaAHbl HA O4eHb HE6Osb-
LLOM KO/JIMYECTBE WCMbITaHWMA, B KOTOPbLIX y4YacTBOBaNo
orpaHW4yeHHOe YMCNo NaLMeHToB, HabnoaaeMbix B Te4eHne
KOPOTKOro nepuoaa BpeMeHu. Mo aTuM npuynHam Bce npo-
Be/JleHHble UCcCcneaoBaHMa UCMOb30Ban pasfiniHbie BUbI
3KcTpanonsiumn. MNMogobHoe uccnegosaHne 6bI10 NpoBeae-
Ho 1 B Poccuu [10]. Llenbto HacTosLlero aHanm3a He sBNseT-
CHl CpaBHEHWE 3TUX AaHHbIX. OgHaKo npuBeaemM He6ONbLLIOM
npumep (puc. 2). B pernctpe nauneHtoB co CMA Ha dpeB-
panb 2020 r. 6b1a MHbopMaumsa o 998 nauuneHTax: 13 210
naunveHtoB co CMA | Tuna 46 nonyy4anu Tepanuio HycuHep-
ceHom; u3 788 nauymeHtoB co CMA Il u Il TMNOB HycnHepceH
nonyvyanu 84 pebeHKa. Pe3ynbraTbl UBMEHEHUSA GPEMEHMU
CMA B Poccuickont depepauun npeactaBieHbl Ha puc. 2.

Kak BMOHO M3 MpeACTaBfIEHHbIX Ha pUC. 2 AaHHbIX,
BHEApPEHME U paclunpeHme AOCTyna NaLMeHToB K naToreHe-
TU4ecKkomn Tepanuu, Bcero nuwb 20% geten co CMA | Tnna
n 10% co CMA Il Tuna, yXe oKa3aNlo CylWeCcTBEHHOEe BNUS-
Hue Ha 6pemsa CMA B Poccuickoin depepaunn. C MomeHTa
perncrpauum HycMHepceHa M A0 MOMEHTa MNpPoBEeAEeHMs
HacTosllero aHanm3a (OKoNo roga) nNpsiMble MeAULMHCKKE
3aTtpaTtbl Ha Tepanuio nauueHToB co CMA Bbipocan B 2,9
pasa. CTpyKkTypa 3atpaT 6onee 4em Ha 50% cmectunacb
B 06/1aCTb NaTOreHETUYECKOM Tepanuu.

OrpaHuuYeHusa uccneagoBaHus

BBMAY OrpaHWYeHHbIX CTAaTUCTMYECKMX [aHHbIX MOKa-
3aTeNIM YacToTbl BCTPEYAEMOCTH Pa3/MYHbIX COCTOAHUN K/
WY OCNOXHEHWI, @ TaKKe rocnutannaauuin u opyrux BUA0B
MEeAULIMHCKON M CoLManbHOM MOMOLLM BHOCAT OnNpeaesneH-
Hble OrpaHM4yeHuns B oLleHKy 6pemeHn CMA.

BbIBOAbl U PEKOMEHOAL WU
CoumanbHo-3KoHoMMYecKkoe 6pems CMA B Poccuickonm
depepauymmn Ha 2020 1. 4O MOMEHTa BHEAPEHNUS B NMPAKTUKY

Puc. 2. PacyeT 6pemMeHu cnuHanbHOW MbllleYHon aTpodun npmu o6ecnevyeHHOCT NaToreHeTUYeCcKon

Tepanuemn HycuHepceHom Ha 2020 r.*

Fig. 2. Calculation of spinal muscular atrophy burden at provision with pathogenetic therapy

(nusinersen) for 2020*
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lMpumeyaHne. <*> — cpegHeB3BeLLEHHble 3aTpaThbl Ha IeYeHWe B pacyeTe Ha LefieByto nonynsauumio, pyo.

BBI1 — BanoBbI BHYTPEHHUI NPOAYKT.

Note. <*> — weighted-average treatment costs per target population, RUR. GDP (BBIT) — gross domestic

product.

PEDIATRIC PHARMACOLOGY. 2021;18(5)

NEAUATPUYECKAS ®APMAKOJIOTUA / 2021 / TOM 18 / N2 5



E DEBATABLE ISSUES OF PHARMACOTHERAPY

ANCKYCCUOHHbIE BOMPOCbLI ®APMAKOTEPANMUHU

naToreHeTU4eCcKomn Tepanuu oueHnBanochb B 2,38 mnpa py6.
B roj Ha 998 nauueHToB, U3 KOTOPbIX 3aTpaTtbl Ha NevYeHne
B CTaLMOHAPHbIX YCNOBUSAX M peabunMTaumio COCTaBasSIMn
30,8 1 32,3% 0T cymMapHbIx 3aTpaTt COOTBETCTBEHHO.

OTv 3aTpaTbl 10 BHEAPEHUS B MPaAKTUKY NaToOreHeTu4e-
CKOM Tepanuu 6bIIn HUXKeE, 4eM B 3anagHon EBpone u CLUA,
4yTO, CKOpee BCEero, CBA3aHO C TeM, YTO B OTEYECTBEH-
HbIX MCCNEeAOBaHMAX UCMONb30BaNN CTaHAapTbl NepPBUYHON
MeANKO-CaHuTapHon nomoln getam npu CMA ot 2012 r,,
a TaK)Xe HU3KMMU KOCBEHHbIMKW 3aTpaTamu Ha 3To 3abone-
BaHue B Poccuu.

Mpn npoBeaeHnn OT3 ana opdaHHbIXx 3aboneBaHUin
B Poccuiickon Pegepaunmn HeobxoaMma eavHas METOAO-
JIOTUS OLLEHKM MX COLMaNbHO-3KOHOMMUYECKON 3HAYUMOCTH,
KOoTOpas [0/XKHa ONMpPaTbCs Ha OTEYECTBEHHbIE PErucTphl,
MHa4Ye — Ha BaNWAHble AaHHble, B TOM YMC/le OCHOBAHHbIE
Ha [laHHbIX peanbHOW KMHUYECKON NPaKTUKK.
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