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PE3IOME

AxTtyanbHocTb. HOBble BapuUaHTbl FEHHON Tepanun AT BO3MOXHOCTb MATOreHETUYECKOr0 NeYeHNs BCe 60SIbLUIEro Yucna 3abonesaHui,
NPEXAe CHMTABLLNXCA Hen3neynmbimi. OHAKO CTONMOCTb TaKOM Tepanuu, B 0CO6EHHOCTY AN 0phaHHbIX 3a6016BaHNIA, BO MHOTUX CITy4asx
B Pa3bl MPEBOCXOANT PACXOLbl HA UHbIE KNACChl NEKAPCTBEHHBIX NPENapaTos, B CBA3M C 4eM OTKPbITbIM ABMAETCS BOMPOC ONTUMAbHOMO
KaHana (UHaHCUPOBaHUS JAHHOTO NIEYEHUS.

Lenp: aHann3 3KOHOMWUYECKUX NOCMEACTBUA LEHTPANM3aLMN 3aKynoK reHHOM Tepanun Ha npumepe npenapara, NpeAHasHa4YeHHOro ans
NeYeHNs HaCeLCTBEHHbIX ANCTPOCHUI CETYATKM, BbI3BAHHBIX BUaNNenbHbIMU MyTauusamu B reHe RPE6GS, Ha ropudonTte 2021-2030 rr.
Marepuan n meTogbl. Ins ne4eHns n301MPOBAHHOIO MUTMEHTHOTO PETUHMTA M BPOXAEHHOI0 aMaBpo3a Jle6epa, BbI3BaHHbIX GuansieflbHbIMK
myTauuamn B reHe RPE6G5, JOCTYNEH WHHOBAUMOHHBIA TEHHbIA npenapat — BOPETUreH Henapsosek. G MCMONb30BaHWMEM MeTofa
JemMorpacuyeckoro NporHo3a, a Takxe SIUTePaTyPHbIX OAHHBIX WU 3KCMEPTHbIX OLEHOK Mbl OLEHUM YUCNEHHOCTb 60MbHBIX (AeTcKas
11 B3pOCnas nonynayum), KOTopble CMOryT NPeTeHA0BaTh HA [aHHbIA npenapar B Poccum Ha ropusonTe nccnefosadus. OueHka pacxonos
610[KEeTHON cucTembl Poccuiickon ®Oefepavmn npoBoaunach Ans ABYX CLEHAPUEB: MHEPLIMOHHOrO (MPeanonaratLLero BbICOKYH CTOMMOCTb
Tepanuu 1 ee oMHaHCMPOBAHIE 32 CHET CPELCTB PErvoHanbHbIX 6I0KETOB) U UHTEHCUBHOTO (MPeAnonararLLero 60/1ee HU3KYH0 CTOUMOCTb
Tepanun n ee PMHAHCMPOBAHME 32 CYET CPEACTB (hefiepasibHOro 6H0AXKeTa).

Pe3ynbtarbl. [pyn LEHTPANN30BaHHbIX 3aKynKax 3a CYeT cpefcTB deaepanbHoro 6tomketa Tepannsa 100 aetein n 56 B3pOCnbIX 3a NEPUoA,
2021-2030 rr. ¢ Mcnonb3oBaHWem npenaparta BOPETUreH HenapBOBEK MO3BOMAET CIKOHOMUTb 20,7%, unn 1,8 Mapa py6. 6HOKETHbIX
pacxofjoB € y4eTOM Hanora Ha jo6asrieHHyto ctoumocTs (1,13 mnpg py6. ans geteit go 18 netn 0,67 mnpa py6. Ans B3pOCbIX) N0 CPABHEHUIO
C 3aKynkamu JaHHOr0 NeKapCTBEHHOrO CPEACTBA 32 CYET CPELCTB PErmoHaNbHbIX 6H0IKETOB.

3aknmoyenne. LieHTpann3aumns 3akynok JoporocTOALLUMX feKapCTBEHHbIX NPenaparos, NpejHas3Ha4eHHbIX 41 FeHHON Tepanun opgaHHbIX
3a60/1€BaHNI, MOXXET MPUBECTU K CHUKEHUIO PacxXofoB GHOKETHON cucTemMbl Poccuiickon defiepauun no cpaBHEHUKO C 06ecneveHnem
[eLEeHTPaNnM30BaHHOro JOCTyna.

KNNHOYEBbLIE CJIOBA

HacneacTeeHHble AUCTPOQUN CETHATKM, BPOXAEHHbIN amaBpo3 Jlebepa, U30/1MPOBAHHbIA MUTMEHTHBIN PETUHWT, FeHHas Tepanus, 6LoKeT,
(hapmakoakoHoMUKa, reH RPE6S.
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SUMMARY

Background. New pathogenetic treatment options, such as gene therapy, are now used to treat previously uncurable diseases. However, price
of such treatment is high, especially in the case of orphan diseases, where costs may many-fold exceed the prices for other types of
medication. This raises a question of optimal way of financing gene therapy in Russia.

Objective: to evaluate economic consequences of centralizing procurement of gene therapy in 2021-2030 in the case of the drug indicated
for treatment of biallelic RPE65 mutation-associated retinal dystrophy.

Material and methods. \oretigene neparvovec is a new gene therapy that is used to treat RPE65 mutation-associated Leber congenital
amaurosis and isolated retinitis pigmentosa. We estimated the number of patients (children and adults) that could be treated with voretigene
neparvovec in 2021-2030 in Russia using demographic forecasting method, literature and expert data. Budget costs of treatment were
estimated for two scenarios: status-quo, where gene therapy is purchased by regions for higher price, and centralized scenario with federal
procurements and lower price for the drug.

Results. Up to 100 children and 56 adults could be treated with voretigene neparvovec in 2021-2030 in Russia. Centralizing procurements at
the expense of federal budget may save up to 20.7% or 1.8 billion rub. (1.13 billion rub. for children and 0.67 billion rub. for adults), compared
to regional procurements.

Conclusion. Centralizing procurements of expensive drugs intended for gene therapy of orphan diseases may save budget costs of the
Russian Federation, compared to status-quo decentralized purchases.
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BBEJJEHWUE /INTRODUCTION

B nocnegHue rogbl cTano nosBnATLCA BCe 60MblUe BapyUaHTOB
FeHHOM Tepanuu 3a60NieBaHUA, NPEXAe CYUTABLUMXCH Hensneyu-
MbiMu. Hanpumep, npenapat aytonoruyHbix CD34+ Knetok, ex vivo
TPAHCLYLIMPOBAHHbIX PETPOBUPYCHBIM BEKTOPOM, KOAUPYHOLLAM afie-

HO3WHAe3amMuHady, — Ctpumsenuc® (Strimvelis®, GlaxoSmithKline,
BenukobputaHns) ang nevyeHnus naumeHToB C TSHKENOA KOMOMHMPO-
BAHHOW WMMYHHOI HeOCTaTOYHOCTbI, 06YCIIOBNIEHHON AehnLUTOM
a[leHO3MHAe3aMIHa3bl, npenapat TucareHnekneicen — Kumpains®
(Kimriyah®, Novartis, LLIBeiiuapns), Noka3aHHbIi NauneHTam cTaplue
25 neT ¢ oCTpbIM NIMMDOONACTHLIM J1eKO30M U3 B-NuHENHbIX npej-
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OpurruHanbHbie MyOJIMKaALIUU

QApNRO3ROTONIRY

Y10 yXe n3BecTHo 06 3Toii Teme?
» B nocneaHue rofbl Ha pbiHKE BCE Yallle CTanu NOSBASTbCSA BapUaHTbI
reHHON Tepannu 3a601eBaHNI, NPEXAEe CHATABLUNXCA HEU3NEYUMbIMI

» B cuny BbICOKOW CTONMOCTY TaKOW Tepanni 0CTAeTCs OTKPbITbIM BOMPOC
ONTUMANbHOTO ~ MEXaHW3mMa  roCyAapCTBEHHOr0  (PUHAHCUPOBAHUA
3aKynok nofo6HbIX Npenaparos

Y70 HOBOrO faer cTaTba?

» 10 CpaBHEHUIO C ELEeHTPanM30BaHHbIM JOCTYNOM LEHTpanm3aumus 3aky-
MOK [LOPOrOCTOSLLMX JIEKAPCTBEHHBIX MPenapaTos, NpeAHa3Ha4eHHbIX Ans
TEHHOI Tepanuu 0ptaHHbIX 3a6071EBAHNIA, MOXET MPUBECTU K CHIDKEHNIO
pacxofoB 610pKeTHON cucteMbl Poccuiickonn ®epepaun

» Pa3paboTaHbl KpUTEPUM OLIEHKN Lienecoobpas3HOCcT (OMHAHCUPOBAHMS
3aKYNOK FeHHbIX Npenapartos AN1A Ne4eHns opdaHHbix 3a605eBaHui

Kaxk 310 MOXET NoBNUATb Ha KNMHUYECKYH NPAKTUKY B 0603pumom byaywem?

» VBenun4eHune JOCTYMHOCTW JOPOrOCTOSALLNX reHHOTEPANeBTUYECKIUX Npe-
napaToB CYLLECTBEHHO NOBbILIAET 3VAEKTUBHOCTb W KA4ECTBO Jie4eHMst
MauneHToB ¢ 0paHHbIMI 3a60N1EBAHNAMM

» Pa3paboTka KpuTepueB OLEHKM Lienieco006pasHOCTU (DUHAHCUPOBAHNSA
MOBbILLAET MPO3PAYHOCTb MEXaHU3Ma BKIOYEHUS TEHHOTEeparneBTUYe-
CKIX Npenapatos B rOCYAAPCTBEHHbIE NMPOrPamMMbl

LUECTBEHHWKOB C NOBTOPHbIMI peLuanBamn unu pedppaktepHoit dop-
MOW, a TaKXKe B3POCIbIM NauueHTam ¢ pedppakTepHoin hopmoii and-
(py3HO B-KpynHOKIETO4HON TUMOMBI, NOyYaBLLIMM ABE UK 6onee
JIMHWIA Tepanuu; npenapar akcukabrtareH cunoneiicen — Eckapta®
(Yescarta®, Fosun Kite Biotechnology, Kutaii, CLUA), npeaHasHa4eH-
HbIA Ans NeYeHns NaLMeHToB C pedhpakTepHoi opmon AnchdysHo
B-KpYMHOKNETOYHON NUMCOMbI, BKMKOYAA MEPBUYHY MeauacTu-
HanbHY B-KPYNMHOKNETOYHYO NUMAEIOMY 1 DONINKYNAPHYIO TUMAO-
My, nocne AByx unu 6onee nuHWiA Tepanuu [1].

Kpome Toro, kK nofo6HbIM npenapatam MOXHO OTHECTU BOPETUTeH
Henapsosek (Spark Therapeutics, CLUA), npeacTasnswownii co6oi
FEHETUYECKM MOAMULMPOBAHHbIE a[leH0ACCOLMMPOBAHHbIE BUPYC-
Hble BEKTOPbI, Hecyline 340pOBblA reH RPE65. [auublil npenapart
nokasaH [N nevyeHns 3a60eBaHUA M3 TPynnbl HACMNeACTBEHHbIX
anctpocomin cetyatku (HAC), BbI3BaHHbIX 61anenbHbIMU MyTauusmm
B reHe RPE65. Jonroe Bpems HOC cyuTtanuch HemsneyumbiMu, ans
3aMe[IeHUs UX MPOrPeCcCUPOBaHNA UCMONb30BANIA AHTUOKCUAAHTHYO
1 BUTAMUHOTEPANUo, GUOPErynaTOpbl, ANEKTPOCTUMYMALMIO U Mar-
HuToTepanuio [2]. OaHaKo 3 (PEKTUBHOCTL TAKOMO JIEYEHUS ABNSETCS
MUHUManbHON: No Mepe nporpeccupoBanns HAC NpuBOASAT K NONHOI
notepe 3peHus. MpuUMeHeHNe reHHON Tepanuu Cnoco6CTBYET CoXpa-
HEHWIO NGO AaXKe 4acTMYHOMY BOCCTaHOBMeHWo 3peHus npu HLOC,
BbI3BaHHbIX GUANNENbHLIMW MyTaUUAMN B reHe RPE65 [3, 4].

BmecTe ¢ TeM CTOUMOCTb FeHHOI Tepanuu, B 0COOEHHOCTU NPeaHa-
3HAYEHHOM /151 ie4eHns opddaHHbIX 3a60/1eBaHUI, CEroLHSA BO MHOTMX
Cyyasx B pasbl NPEBOCXOAMT PACXOAbl HA UHbIE KNACChl NEKAPCTBEH-
HbIX CPeAcTB. Tak, COrMacHo AaHHbIM OTKPbITbIX UCTO4HUKOB [1], no
coCTOsiHMI0 Ha 2018 1. cToMmocTb Tepanuu npenapatom Strimvelis®
cocTasnsna 594 Toic. eBpo, npenapatom Kimriyah® — 475 Tbic. gonn.
CLUA, npenapatom Yescarta® — 350 Tbic. gonn. CLUA. B cB3un ¢ atum
OTKPbITBIM OCTA€TCS BOMPOC ONTUMAbHOMO KaHana (hMHaHCUPOBaHNS
FEHHOM Tepanuun Ans nevyeHns opaHHbIX 3a6051eBaHNIA.

B cooTBeTCTBUM C TeKyLLein Bepcuel nepedHs MuHucTepcTsa sgpa-
BOOXPAHEHMS K Yncny opanHbix B Poccum oTHocuTes 271 3a6onesa-
Hue [5]. Mpu 3TOM TONLKO AN 73 U3 HUX HANPSMYIO NPeayCMOTPEHO
NbrOTHOE N1eKapCTBEHHOE 06eCneYeHNe:

— U3 CPEACTB PErnoHasnbHbIX OHOKETOB B PAMKAX NMEPEYHs XKNU3He-

What is already known about the subject?

» During the past years, new variants of gene therapy began to appear in the
market for the treatment of diseases that were previously considered in-
curable

» Due to the extremely high price of such therapy the optimal mechanizm of
budgetary financing is still to be decided

What are the new findings?

» Compared to decentralized financing centralized purchases of expensive
gene therapy indicated for rare diseases can lead to reduction of expendi-
tures of the budget system of the Russian Federation

» The criteria for decision-making process on expediency of financing pur-
chases of gene therapy indicated for rare diseases were designed

How might it impact the clinical practice in the foreseeable future?

» Increasing the availability of expensive gene therapy significantly im-
proves the quality and efficacy of treatment for patients with rare diseases

» Formulation of the criteria for decision-making process of financing
increases the transparency of the mechanizm of including gene therapy in
government programs

YrPOXKAKLLNX N XPOHUYECKUX NPOrPECCUPYOLLNX PeaKnx (opdha-
HbIX) 3a00MeBaHNIl, NPUBOJALLMX K COKPALLEHWIO NPOLOSIKUTESIbHO-
CTV XXWU3HW TPXAAH NN UX UHBANUAHocTy (17 3abonesanuit) [6];

— N3 cpeacTs (hefepanbHOro 610KeTa B paMkax nporpammsl «14
BbICOKO3aTPaTHbIX HO30M0rMin» (12 3abonesaHui) [7] n doHaa noa-
JePXKI JeTeN C TSHKENbIMM XN3HEYTPOXKAKOLLAMIA N XPOHUYECKUM 32-
601eBaHUAMM, B T.4. PeAKUMM (opdraHHbIMI) 3a60neBaHuaMu «Kpyr
no6pa» (OoHp «Kpyr fobpa») (Tonbko Aetckas nonynauus, 44 3a6o-
nesauus) [8].

Kpome T0r0, NeYeHne HeKOTOPOro Yucna peskux 60NnesHel Takxe
LEHTPanN30BaHHO (DUHAHCMPYETCS B pPaMKax NepeyHs BUAOB BbICO-
KOTEXHONOTMYHON MeAULIMHCKO NOMOLLW, He BKNOHEHHOI B 6230BYH0
nporpamMmy 06513aTeNnbHOro MeguLMHCKOro ctpaxosanns (OMG).

®uHAHCUPOBaHWE NIEYeHNs OCTABLUNXCA 3260J1eBaHUIA B YCIIOBUAX
CTalMoHapa OCyLLeCTBAAETCA B pamkax 6a3o0Boi nporpammbl OMC.
[ing nnu, NpU3HAHHBIX UHBANMAAMN, @ TAKXe PAAA UHbIX KaTeropui
rpaxaaH, UMetTCs AONONHUTENbHbIE IbFOTbI B YaCTU aMOyNiaTOPHOro
nekapcTBeHHOro obecneyeHns — OefepansHas nporpamMmma rocyaap-
CTBEHHOII COUManbHOM nomowm HaceneHuto «06ecneveHne Heobxo-
ANMbIMYA NleKapCTBeHHbIMKU cpeacTBamu» (OHJIC) u pernoHanbHas
nbrota. OfHAKO JOCTYNHOCTb COBPEMEHHbIX METOL0B JIe4eHUsl, B 0CO-
GEHHOCTN [JOPOrOCTOSALLNX, Yepe3 [aHHbIe KaHambl KpaiiHe orpaHnye-
Ha. Mo3TOMYy OCHOBHbIM NMpPEUMYLLECTBOM BblAeNieHUs 3ab60eBaHuil
B OTZESIbHbIe MpOrpaMmbl NIEKAPCTBEHHOrO 06€ecreyveHns BseTcs
NPUOPUTETHOE (PUHAHCUPOBAHME TaKUX 60Ne3HE U CPaBHWUTESIbHO
NYYWUA JOCTYN K fe4eHnto. B 0COBEHHOCTU [aHHbI 3peEKT npo-
ABNAETCA NPU LEHTPANM30BaHHOM (DMHAHCUPOBAHWUMW, T.K. €ro Bblfe-
NEHWe He 3aBUCUT OT PEernoHanbHbIX 0COGEHHOCTEN W GHIKETHbIX
BO3MOXXHOCTEIA.

BwmecTte ¢ Tem 06Leit Npo6sieMOii, XapakTepHoil Ans KaXA0A 13
YKa3aHHbIX BbIlIE MPOrpaMm, ABASETCA HexBaTka YeTKMX hopmalb-
HbIX KpUTEPUEB BKNIOYEHUs 3a60MeBaHUA W Npenapatos B ynoms-
HyTble nepeyHu. MNpu 3TOM B YCNOBUAX CTPEMUTENIbHOTO Pa3BUTMS
MUPOBOTO PbIHKA MEANLMUHCKNX TEXHONOMMIA CTAaTUYHOCTbL NepeYHen
NPUBOLUT K UX «MOPabHOMY>» YCTapeBaHuio: N0 MHOrUM 3abone-
BAHWAM MOSBNAIOTCA NEKAPCTBEHHbIE Npenaparbl, CNOCO6HbIE CyLLie-
CTBEHHO YNYYLUMTb Ka4€CTBO XN3HM NauNeHTa 1 061er4nTb Te4eHune

DGAPMAKOIKOHOMUKA. CospemenHas thapmakoakoHomuka 1 hapmakoanupemuonorus. 2021; Tom 14, No 4

www.pharmacoeconomics.ru

453


http://www.pharmacoeconomics.ru

Original articles

frmakoekononika

3a601eBaHus, 0AHAKO HOBbIE HO30/10TM HE NOMAAAOT B MPOrpamMmbl
NbrOTHOTO NEKAPCTBEHHOr0 06ecneyeHus. ICKno4YeHnem aBnseTcs
thbuHaHcupoBaHue 3a cHeT cpeacts ®oHaa «Kpyr nobpa», rae npea-
YCMOTPEH rMOKUA MeXaHU3M BKITHOHEHUA HOBbIX 3a6051eBaHMIA 1 Npe-
naparos [9].

Lenb — aHann3 3KOHOMWUYECKUX MOCNEACTBUIA LieHTpanusauum 3a-
KYNoK reHHOM Tepanuu Ha npumepe npenapara, NpeaHa3Ha4eHHOro
ANA N1eYeHns HACNeLCTBEHHbIX ANCTPOMNIA CETHATKY, BbI3BAHHbLIX 6U-
annenbHbIMN MyTauuamm B reHe RPE65S, Ha ropusonTte 2021-2030 rr.

MATEPWAIN U METO/1bl / MATERIAL AND METHODS

XapakTepucTMKKU U YUCNIEHHOCTb LIENIeBOoii Nonynsauun NaymMeHTos /
Characteristics and size of the target patient population

HAOC — KnuHu4eckn nonumopdhHas rpynna peakux 3abonesaHuin
3a/IHero CermMeHTa rnasa, Bbi3bIBaeMblx MyTaUMsMu B OLHOM U3 60ee
4eM 220 pasnyHbIX FEHOB 1 CMOCOBHbIX N0 Mepe NPOrpeccupoBaHus
npueecTu K cnenote [4]. Han6onee pacnpoctpanenHoii HAC sensetcs
M30MNPOBAHHDIA NUTMEHTHbIA peTuHUT (UTP) — 3a6oneBaHue ¢ nep-
BUYHbIM AN DY3HBIM NOPAXKEHNEM MUTMEHTHOTO SNUTENNSA CETHYATKI
1 (poTopeLenTopoB, NPy KOTOPOM OTMEYAKTCA XapakKTepHble (DYHK-
LMOHANbHbIE U CTPYKTYPHbIE U3MEHEHUS [M1a3HOr0 [Ha C nepepacnpe-
LeNIeHNeM NMUrMeHTa ¢ NocneLyoLWmum 0TI0XEHeM NMrMeHTa o Tuny
KOCTHbIX Teney, (apyroe HasBaHue 3ab60neBaHWS — TaneToPeTUHasb-
Has abuoTtpocus). K 04HON U3 HUX OTHOCWUTCS NATONOrUs, Bbl3BaHHAsA
MyTaumsmu B reHe RPE65 [10]. MeHee pacnpoCTpaHeHHO, Ho 6onee
arpeccusHoi coopmoii HAC sBnseTcs BpOXAeHHbI amaBpo3 Jlebepa
(BA) [4]. BAIT 2-ro Tuna, BbI3BaHHbIN GUANNENbHBIMU MYyTaLMAMM
B reHe RPE6S, cocTaBnseT no pasHbiM JaHHbIM 0T 3% [0 16% 0T Bcex
cnyyaes BAJT [11-13].

PacnpocTpaHeHHOCTb HAcneCTBEHHbIX 3a00/1eBaHN MOXET Cy-
LLIECTBEHHO OT/INYATLCA B pasnnyHbIx nonynauusax [14]. Tak, 8 2009 r.
pacnpocTtpaHeHHocTb BAJT cpeam yamypToB cocTasnsana 1 cnyyan Ha
25892 yenoseka (3,86 cnyyas Ha 100 TbiC. HaceneHNs), cpeay NpoUnx
nonynsauuin Poccun — 1 cnyyain Ha 224 808 4enosek (0,44 cnyyas Ha
100 TbiC. HaceneHnus) [15]. PacnpoctpaneHHocTb WP cpeawn pasnuy-
HbIx nonynaumuin Poccuinickoin ®epepauun (P®) 8 2007 r. N0 JaHHbIM
P.A. 3uHyeHko u ap. [16] npefcTasnexa B Tabnuue 1. HanbonbLuni

nokasarens Habntogaetcs B Poctosckoil 06:. (7,8 cnyyas Ha 100 Thic.
Haceneuus), HaumeHblUnii — B Knposckoit 06n. (0,7 cnyd4as Ha 100
TbIC. HAaCENeHNs).

MockonbKy HacneAcTBEHHble 3a00SEBAHNS MMEKT TEHAEHLMIO
K HaKOMMEHUK B U30MNPOBAHHBIX 3THUYECKUX TPynnax, pacyeT uuc-
neHHocTn 6onbHbIX VMNP 1 BAJT Ha Bcen Tepputopun P® nposoau-
NN Ha OCHOBAHWW HALWNOHANbHOrO COCTAaBa HACENIeHWs MO UTOram
Bcepoccuiickori nepenuck HaceneHus 2010 r. [17]. Ona uenei Ha-
CTOAILLEr0 MCCNeAOBaHNA HaceneHne 6bIN0 PasbuTo Ha fBe rpynnbl:
TUTYNbHbIE HAUWOHANbHOCTK (82,4% B 06LLEA YUCNEHHOCTU Hacene-
HU PD) 1 manble HauMoHanbHOCTH (17,6% B 06LLEN YUCAEHHOCTY
HaceneHus P®). Takxe Ans pacyeToB UCMNONb30BANN AAHHbIE MO YUC-
NEHHOCTY BCero HaceneHuns PO no coctosHuio Ha 1 aHBapsa 2021 r. —
146 171 015 4enosek [18].

HucneHHocTb 60nbHbIX BAJT B PO onpeaensnu no gopmyne:

Pyca = (PUA™ x %SN + PRE, X %TN) x ﬁ M
rae Ppcs —4ucno Bcex 60nbHbix BAIT B PO, PPdn, PR, — pacnpocTpa-
HeHHoCTb BAJT cpen yamypToB v npoynx nonynauuii PO (Ha 100 Teic.
Hacenenus), %SN, % TN — JoNu MaNbIX U TUTYNbHbLIX HALWOHANIbHO-
CTell BO BCEM HaceneHun P®, Popgr — YNCNEHHOCTL Hacenexus PO
no AaHHbIM [18].

HucneHHocTb 60nbHbIX VTP B PO paccyutbiBanu no gopmyne:

Prp = (P8t X %SN + PEE x %TN) x 10‘3’; )
roe Pgp — 4ucno Bcex 60nbHbix UMNP B PO, PN — pacnpocTpaHeH-
HocTb WMP cpeayn M30NMPOBAHHBIX 3THUYECKMX TPYNM, ONpeaesieH-
Hasl KaK CPedHee 3Ha4eHne Ans MapuiiLes 1 4YyBallen n3 Tabnuubl 2,
PR — pacnpocTpaHeHHocTs UMP cpean npoyero Hacenexus PO,
onpejeneHHas Kak cpeaHee 3HaveHue ans Poctosckoil, Koctpomekoi,
Kuposckoit, bpsHckoii o6nactert u KpacHofapckoro kpas 13 tabnmupl
2, 0CTasnbHble 0603HAYEHNSA KaK paHee.

Ha cnefytoLem atane cpean paccynTaHHON YUCIIEHHOCTU BOJTbHbIX
BAJT 1 NP 661510 BbIAENEHO YACO NALMEHTOB, 3a60NEBAHME KOTOPbIX

Ta6nuua 1. PacnpocTpaHeHHOCTb N30MIMPOBAHHOTO MUTMEHTHOTO PETUHMTA CPeAM PasnuyHbIX Nonyasumii Poccun no coctosiHmio Ha 2007 r. (pacyeT Ha OCHOBAaHWUN faHHbIX [16])

Table 1. The incidence rate of the isolated retinitis pigmentosa in different populations of the Russian Federation as of 2007 (the calculation based on the data from [16])

MonynauuonHas rpynna / Populational group Pac_npochaHeuHoch MU T

Incidence rate per 100 thousand people
Pecny6nuka Mapuit 3n (mapuiiubl) / Mari EI Republic (the Mari) 1,2
Pecny6nuka Yysawwms (dysawwu) / Chuvash Republic (the Chuvash) 2,2
PocTtoBckas 0611. / Rostov Region 7,8
KocTtpomckas 0611. / Kostroma Region 4,5
KpacHogapckuit kpai / Krasnodar Territory 3,0
Kuposckas 06:. / Kirov Region 0,7
Bpsnckas 061. / Bryansk Region 2,3

Ta6nuua 2. [lons XM3HECNOCOGHbIX KNETOK CETYATKN B 3aBUCMMOCTI OT BO3PACTa NALMEHTOB C HACNEACTBEHHON AMCTPOCHNEN CEeTYaTKM (AaHHbIE 3KCMEPTHOTO 3aKI0YeHMs)

Table 2. The share of viable retinal cells in regards to the age of patients with inherited retinal dystrophy (expert conclusion)

Napamertp / Parameter 3nayenue / Value
BospactHas rpynna, net / Age group, years 0-17 18-35 36-60 >60
Jlons Xn3HecnocoOHbIX KNeToK, % / Share of viable cells, % 90,0 85,0 15,0 0,0
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OpurruHanbHbie MyOJIMKaALIUU

QApNRO3ROTONIRY

BbI3BAHO 6MannenbHbIMiU MyTaunsaMu B reHe RPE6G5. CornacHo nne-
paTypHbIM AaHHbIM, cpeau Bcex cnyvaeB BAJT Bbi3BaHHbIMK 6uan-
nenbHbIMKU MyTaunsaMu B reHe RPE6S aenstotea 16% [13] (B pamkax
HACTOALLEro WccrneaoBaHus Obina MCMONMb30BaHA BEPXHAS TpaHMLa
OLeHKM 13 AnanasoHa npefcTaBneHHbIX B INTePaTyPHbIX NCTOYHUKAX),
cpenu scex cny4aes UMP —2%.

Mpu 3TOM NoKasaTesib XU3HECNOCOBHOCTM KIIETOK CeTYaTKW 3aBu-
CWT 0T BO3pacTa 60MbHbIX. HIC He CBSA3aHbI C 3a60M1€BaHNAMN, BIEKY-
MMM 32 CO60I NPEXAeBPEMEHHYI0 CMEPTHOCTb, OJJHAKO CYLLECTBEH-
HO YrHETaT Ka4eCTBO XXM3HW, NOITOMY 11 Pas6UBKM NOMYHEHHO
nonynsauum LenecoobpasHo NCcNob30BaTh BO3PACTHYHO CTPYKTYPY Ha-
CeneHns, npucyLLyto Bcemy HaceneHno PO B 2019 r. no gaHHbIM LieH-
Tpa femorpauyeckux nccnefoBaHnii Poccuinckoin 3KoHOMUYeCKON
wkone! (LAW P3LW) [19]. C y4eTom OTCYTCTBUA COOTBETCTBYIOLLINX
CBEZIeHNIT B NNTEPATYPHbIX UCTOYHMKAX, KOropTy naumentos ¢ HAC,
KOTOPbIM MOXET ObITb MOKa3aHa Tepanus, ONpPeaensnn ¢ y4eTom no-
Kasatens >XU3HecnoCcoOHbIX KIETOK, KOPPeaUpyHLLero ¢ BO3PacTom
NaLWeHTOB, 1 3KCMEpTHOro MHeHus [20] (cm. Tabs. 2).

Takum 06pa3om, YucneHHocTb nauueHtoB ¢ BAJT n TP, BbI3BaH-
HbIX OuannenbHbIMU MyTaUunamMmn B reHe RPE6GS, n Hann4ymem XXuaHe-
CMNOCOG6HBIX KNETOK CETYATKN Onpeaensny no opmyne:

60
Pirpeesrs = 2, %P; X %R, X P; X %RPE65;, @)
j=0

I P;rpg 65+ — Y4CN0 NauueHToB ¢ i-it HAC, Bbi3BaHHON Guannens-
HbIMM MyTaumsamu B reHe RPE65, n Hanm4mem XWU3HECNOCOOHbIX
KNETOK GeTYaTKN, %P; — YAeNbHbIA BEC j-i BO3PACTHON rpynmbl BO
BCEM HaceneHuun, %R, — AONA XWU3HECNOCOOHbIX KMETOK CeTyaTKu
Yy NaLWEeHTOB B COOTBETCTBYIOLLE BO3pacTHoi rpynne k (0-17, 18-35
n 36-60 net), P; — yncno 6onbHbix i-M Bugom HLAC, onpeaeneHHoe
no chopmynam (1) n (2), %RPE65; — fons cny4aes 3a60/1eBaHNA i-M
BMJOM HacneACTBEHHON ANCTPOMM CETHATKIA, BbISBAHHON Brannens-
HbIMW MyTaUmaMU B reHe RPE6S, onpefeneHHas paHee Ha 0CHOBaHMN
NNTEPATYPHbIX MCTOYHIKOB.

Cymma BbIfjeneHHbIX Takum 06pa3om KOropT nauueHtoB ¢ BAJ
u WTP, BbI3BaHHbIMI 6UanenbHbIMK MyTauusmi B reHe RPE6GS, 1 Ha-
NINYMEM XKN3HECTOCOBHBIX KNETOK CEeTYaTKN ABNAETCS LieNeBoil nony-
nauven 2021 r. B pamkax HaCTOSALLEro UCcCiefoBaHus.

[lanee ¢ y4eTOM BO3paCTHbIX KO3 (ULNEHTOB CMEPTHOCTY, MPeA-
CTaBNeHHbIX B MaTepuanax LW PALLU [21], 6611 nocTpoeH aemorpa-
(bryecknii NPoOrHo3 AMHAMWUKM KOrOpTbl MAUMEHTOB B BO3pacTe OT
0 no 60 net BKNOYUTENLHO Ha npoTshxeHun 2021-2030 rr. CornacHo
NnUTepaTypHbIM AaHHbIM [22], BEPOATHOCTb POXAEHMs pebeHka ¢ BAJ
cocTasnser 0kono 1 Ha 33 TbiC. cny4aes. C y4eTOM CPeaHel YUCNeH-
HOCTU HOBOPOXAeHHbIX B 2019 1. (1 513 438 yenosek) [19], a Takxe
OLIEHKM BKNaja 6uannenbHbiX MyTaumnii B reHe RPEGS B pa3BuTie faH-
HOro 3a60/eBaHMs Y1cno cnyyaes BAJT cpef HOBOPOXAEHHBIX BbIN0
onpegeneHo Ha yposHe 7 naumentos ((1 513 438 / 33 000) x 16%).
Taknm 06pa3om, B pamMkax NporHo3a AMHaMuKn nonynsuun 60MbHbIX
npeanonaranocb, YT0 YNCNEHHOCTb 6OMbHBLIX B BO3PACTHOW rpynne
0 net B 2021-2030 rr. cocTaBnseT 7 4enoBek.

[N OUEHKM ANHAMWKW MOMYASLMM B WHbIX BO3PACTHBIX rpynnax
6biia ncnonb3oBaHa hopmyna:

XU =XM% (1 —my), @

rae X;';' — Konu4ecTBO NauneHToB B BO3PACTHOM rpynne i-1 (i npuHmu-
MaeT 3Ha4eHus 0T 1 1o 60) B rog N-1 (N npuHUMaeT 3Ha4eHus ot 2022
10 2030), m; ; — KO3PMULMEHT CMEPTHOCTU B BO3pacTHOM rpynne i-1
322019 r. no matepmanam LN PILL [21].

[Tpn atom pna cnyyaes nepexopa us 17 8 18 net n u3 35 B 36
neT, T.6. B APYryK BO3PACTHYKO rpynny no [osie XU3Hecnoco6HOCTH
KNeTOK CceT4aTku, 6bina JOMOSHUTENBHO NPOBELjeHa KOPPEKTUPOBKA
C Y4€TOM 3TOr0 napamerpa:

%Ry,

N _ yN-1 R
X=X x@ ml_l)X%Rk_l'

©)

rie Bce 00603Ha4eHNs KaK paHee.

CchopmupoBaHHbIiA femorpaduyecknic nporHo3 Ao 2030 r. B Ka-
XXO0M W3 paccMaTpuBaeMbIxX CLiEHapUeB JOMNONHNTENBHO KOPPEKTUPO-
BaJICA HA BbIObITWE U3 KOrOPTbI NALMEHTOB TeX, KOMY 6bIfI0 NPOBELEHO
NeYeHNe ¢ NCNONb30BAHNEM FEHHOrO Npenapara.

CueHapuu focTyna reHHON Tepanum U LIEHa Ha NeKapCTBEeHHbINA
npenapart / Gene therapy access scenarios and drug price

B pamkax HacTosLLero uccnesoBaHns aHanus npoBoAMIMN AN LBYX
OCHOBHbIX CLiEHapueB.

VIHepUMOHHBI  cyeHapuii NpeanonaraeT HU3KYH [OCTYNHOCTb
npenapara Ans NauueHTOB, BbICOKY CTOMMOCTb Tepanun u ee (m-
HaHCMPOBaHWeE 32 CYET CPEACTB PeruoHanbHbIX 6H0KEToB. B AaHHOM
CLIEHapUM Y4UTbIBANOCh, YTO LOCTYMHOCTb NEYeHUs s NauneHToB
OKasblBaeTcs obecneyeHa o06Led NOrMkon [lporpammbl rocypap-
CTBEHHbIX FapaHTWii GecniaTHOro OKasaHus MeUUMHCKOA NOMOLLM
(npepocTaBneHns LOCTYNa KO BCEM MMEIOLLMMCS Crnocobam NeyeHuns
paccmarpueaemoro 3a60sieBaHus), BKNOYasa Cry4ani BKITHOYEHUS pac-
CMaTpuBaemMoro 3aboseBaHns B nepeveHb opdhaHHbiX 3a60eBaHui
«17 Ho30N0rNi».

VIHTEHCUBHBIV  cLeHapuii NpeanonaraeT BbICOKYO AOCTYNHOCTb
npenapata Ans nauueHToB, 60Mee HWU3KY CTOMMOCTb Tepanuu (no
CPABHEHWIO C WHEPLUUOHHbIM CLeHapuem), ee (OUHAHCUpPOBaHME 32
CYeT CpPeAcTB hefepanbHOro 6t0fxKeTa. B faHHOM cueHapuu Joctyn
K NeYeHnto NpeanonaraeTcs B pamMkax BblJeSIeHNs COOTBETCTBYHOLLEN
TPYNMbl BbICOKOTEXHONOTNYHOM MELULUHCKONA NOMOLLM, He BXOASLLEI
B 6a30Byto nporpammy OMC.

CnemyeT OTMETUTb, YTO peann3auns WHEPLUOHHOIO CLeHapus 3a-
4aCTYl0 He rapaHTupyer Hambonee IPMEKTUBHON U MHHOBALMOHHON
Tepanuy A8 NauMeHTOB B CUY 6HOIKETHBIX OrPaHNYeHNin CyOGbEeKTOB
P®. OgHako, yunTbiBas opdhaHHbIi CTaTyc paccmaTpruBaeMoro 3abone-
BaHWA, a TAKXe KPaliHe BbICOKYIO CTOMMOCTb NIe4eHNs, Y NPOM3BOANTE-
NS UMEKTCH CTUMYAbI U CNOCO6bI 06ecneyeHns AOCTYMHOCTU CBOEro
npenapara B NPETeH3NOHHOM NOPSAKE, B T.4. CyAe6HOM, ANs Yero nve-
€TCS COOTBETCTBYIOLLAA HOPMATUBHO-NPaBoBas 6a3a. [103TOMy HU3KYi0
[OCTYMHOCTb NEYeHNs B JAHHOM CLiEHapum B CPeSHe- 1 JONroCpO4HOM
nepuojax cnegyet TpakToBaTh, CKOPEe, Kak 601ee AnUTEeSNbHbIE CPOKM
0XNAHNSA NIEYEHIUS, YEM UTOrOBbIA MEHbLLUNIA OXBAT Tepanuei.

C y4eToM W3M0XEHHbIX COOOPXEHUIA 6bln CCHOPMMPOBAH OTHO-
CUTESbHBI NPOTHO3 YMCNA NUL, KOTOPble CMOTYT MOJMyYNTb TEHHO-
3aMeCTUTENbHYI0 Tepanuio B paccmatpuBaemMblx cueHapusax B 2021—
2030 rr. (Taébn. 3). MpuHMMas BO BHWMAHWE NOKasaTenu pacnpo-
cTpaHeHHocT HOC, BbI3BaHHBIX GUanmeNbHbIMU MyTaLUAMK B FEHEe
RPE65 (1:700000-1:1000000) [23], 4MCMEHHOCTb NNL, MOMYYato-
LLMX Tepanuto, Bblna pasfesneHa Ha B3pOCAYH W AETCKYHO Nonynsaumm
11 OnpefieneHa ¢ y4eToM 9KCNepTHOr0 MHeHUS. [ns BbIACHEHUS TOYHO-
ro BO3pacTa NaLMeHTOB U3 KaXA0M BO3PACTHON rPpynmbl 6bI UCMOSb-
30BaH METOL, Cry4anHbIX LebIX YACEN: C ero NoMOLLbK ONpeaensnm
BO3PACT MaLWeHTOB, KOTOPbIM ByAEeT NpOoBefeHa Tepanus B KaXiblii
13 paccmatpuBaemblX rofoB. OTMETUM, YTO 06LLEe YMCNO BONbHbIX,
KoTopble nosyyar Tepanuio Ao 2030 r., B 0601MX CLEHapusx ABnseT-
cs ognHakoBbiM: 100 geteit u 56 B3pocnbiX. OAHAKO B UHTEHCUBHOM
CueHapuu 60NbHbIe MOMy4aT feYeHne COXPAHHOWM KIWMHWUKO-UHCTPY-
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Ta6nuua 3. Yvcno nauneHToB ¢ HACNEACTBEHHON AUCTPOCHIEIl CEeTYaTKM, KOTOPbIM GYeT NPOBeeHa Tepanns NpenapaTom BOPETUTeH HENAPBOBEK B MHEPLMOHHOM 1 MHTEHCUBHOM

CLEHapusX (AaHHble 3KCMEPTHOrO 3aKMH4EHNS)

Table 3. The share of patients with inherited retinal dystrophy that with receive voretigene neparvovec within the status quo and centralized scenarios (expert conclusion)

fop / Year Beero /
CueHapwuii / Scenario Total
2021 | 2022 | 2023 | 2024 | 2025 | 2026 | 2027 | 2028 | 2029 | 2030 ota
NHepumonnbiil / Status quo 4 10 17 18 22 20 17 17 16 15 156
aetu go 18 net / children up to 18 years old 2 6 11 10 14 12 10 11 12 12 100
B3pocnble cTapiue 18 net / adults older than 9 4 6 8 8 8 7 6 4 3 56
18 years old
WHTeHcmBHbIA / Centralized 5 15 16 20 23 19 17 15 14 12 156
netu fo 18 net / children up to 18 years old 2 10 10 12 14 12 11 10 10 9 100
B3pocnble cTapiie 18 ner / adults older than 3 5 6 8 9 7 6 5 4 3 56
18 years old

MEHTanbHOM CTaguu, 4TO ABNAETCA KpalHe KPUTUYHLIM B OTHOLLEHUM
61aronpuATHOCTY NPOrHo3a 3a60seBaHus.

[Mpeanonaraemas Ha anpenb 2021 r. LeHa npenapara BOPETUTeH
HenapsoBeK Oblna MpefocTaBfneHa NpoU3BOLUTENEM W COCTaBuna
64 MNH py6. B MHEPLMOHHOM cLeHapum n 50 MJTH py6. B UHTEHCMB-
HOM (B 060MX Cly4asnx NpuBELEeHa LieHa Ha 3aKymnKy 1IeKapCTBEHHOr0
npenapara Ans evyenus AByX rnas 6e3 Hanora Ha J06aBNeHHYH CTO-
MMOCTb). BO3MOXHOCTb YCTAHOBNEHUS 60NEe HU3KOM LieHbl B UHTEH-
CMBHOM CLieHapui 06ecneynBaeTcss 601ee paHHUMM, CTabUNbHLIMK
1 MpeAcKasdyemMbiMi FOCYAAPCTBEHHbIMI 3aKynkamu npenapara npu
LLeHTPAIM30BaHHOM AOCTYne.

Pacuet pacxogos 6rogxeta / Calculation of budget expenditures
[ns o6oux cueHapues pacxobl 610pKeTa onpeaensany no opmyse:

10

TG =X

i=1

Cix11

i Al 6
1,05¢D ©)

Jj
X Py,

rae TC; — CyMMapHble Pacxofibl HA TEpanuio BCex nauneHTos ¢ BAJI
1 VMNP, BbI3BaHHbIMI GUanfeNbHbIMU MyTaUMsMu B reHe RPE6S, 1 Ha-
NIN4MEM XM3HECNOCOGHBIX KNETOK CeTYaTKn B cueHapuu j, C; — cTon-
MOCTb Tepanui 1 naumeHTa B CLIEHapNHK j C Y46TOM LieHbI Ha BOPETUTEH
HEMapBOBEK (MHbIE PACXOAbl HE YYUTBIBASINCK), Py — YMCIO NauyeH-
TOB, KOTOpble 6yAyT nonyyate Tepanuto B rog N (N ot 2021 go 2030)
B cueHapuu j, 10% — cTaBka Hanora Ha [06aBNIEHHYI0 CTOMMOCTb,
5% — CTaBKa ANCKOHTUPOBAHNS.

PasHuua B pacxogax 6HmKeTa Ha Tepanuio nauueHToB ¢ BAJ
1 WMNP, BbI3BaHHbIX OUannefbHbIMU MyTauuamn B reHe RPE6S, n Ha-
NINYEM KISHECNOCOOHBIX KNETOK CETYAaTKN B UHTEHCWUBHOM U WHEp-
LIMOHHOM CLiEHapUAX paccymnTbIBanm no opmyse:

ATC = TCint — TCiner (7)
rae TC;,. — pacxofpbl Ha Tepanuio nauneHTos ¢ HOC B WHTEHCMBHOM
cueHapuu; TC,, — Pacxofbl Ha Tepanuio naunentos ¢ HOC B uHep-
LVOHHOM CLEHapuu.

[ns npoBepKn YCTOMYMBOCTI MOSY4EHHbIX Pe3yNbTatoB Obll Npo-
BeJieH 0[HOCHaKTOPHbIA aHanu3 4yBCTBUTENIbHOCTK. lMapameTpbl, n3-
MEHEHIEe KOTOPbIX OLEHWBANN B XOfie aHanu3a YyBCTBUTENbHOCTMH,
a TaKkXe [1ana3oH ux konebaHnit NpeAcTaBNeHbl Aanee B Xoae onuca-
HWS PE3YNbTATOB UCCNEA0BaHMS.

PE3YNbTATbI / RESULTS

Mo pacyeTHbIM JaHHbIM Ha 2021 r., B Poccuu npoxusaeT npumep-
HO 158 60nbHbIx HLC, BbI3BaHHbIX GUaANeNbHbIMU MyTaLUSMN B FEHE
RPEG65, noaxoasLmx no KpUTepusam 4ns npoBeeHns reHHon Tepannu
C MCMOJb30BaHNEM NpenapaTa BOPETUreH HenapBoBek.

bes Tepanuu ¢ y4eTOM BbIObITUS MO NPUHUHE CMEPTU UAK NOTEPU
MN3HECNOCOBHBIX KNETOK CeTYaTKn nonynsaums naumeHtoB K 2030 r.
MOXeT yBenuuntbest Ao 182 yenosek (Taén. 4).

Mpwn atom, ecnm B 2021 1. get fo 18 net n B3pOC/ble COCTaBNSA-
0T NpuMepHo 42% 1 58% LeneBoil NonynAuUM COOTBETCTBEHHO, TO
K KoHUy 2030 r. fons Aeteit BO3pacTeT B 3aBUCUMOCTM OT paccMarpu-
BAEMOro clieHapus 10 57-64%. Tak, 6e3 y4eTa Tepannit YUCNEHHOCTb
nonynauum nayneHTos sospacraet ¢ 70 fo 104 yenosek (57% o6Lyei
nonynauum 60bHbIX), B UHEPLMOHHOM CLEHapUu coKpalaercs ¢ 68
[0 23 yenosek (61% o6uleit nonynauun), B UHTEHCUBHOM CLiEHapui
coKpaliaercq ¢ 68 po 25 yenosek (64% o6Luein nonynauyum). BaxHo
OTMETUTb, 4TO B CJly4ae UHTEHCMBHOIO CLIEHApUs K KOHLY paccmarpu-
Baemoro nepuoga 06Las KoropTa nalmeHToB cocTassifeT 39 4yenosex,
B TO BPEMS KaK B MHEPLMOHHOM cLeHapun — 38 4enoBek. Takum 06-
pasoMm, paHHUI 0XBaT Tepanuen 60MbLIEro YMcna naLueHToB No3eo-
NSeT He AONYCTUTb CHUKEHUS XXIU3HECMOCOOHOCTI KNETOK CeTHaTKM
y 607bLLEr0 Yucna 60/bHbIX, @ 3HAYNT, COXPAHEHUS 6ONbLLEN YNCTEH-
HOCTW NaLWeHTOB, NOAXOAALLMX MO KPUTEPUAM ANS Tepanny npenapa-
TOM BOPETUTEH HEMapBOBEK.

B Tabnuue 5 npeacTaBnieHbl AMCKOHTUPOBAHHbIE PE3YNbTaThbl OLEH-
KW pacxofoB 610KeTa B 3aBMCMMOCTM OT paccMaTpuMBaemMoro CLeHa-
pus.

O6wwe pacxodbl Ha Tepanuio naumentoB ¢ BAJT m WMP, BbI-
3BaHHbIe OUANNeNnbHbIMKU MyTauusMW B reHe RPE65, n Hanuyuem
)KM3HECNOCOBHbIX KMETOK CeTyaTKM C y4eTOM Hanora Ha [obas-
NEHHY0 CTOMMOCTb B WHEPLMOHHOM cleHapun 3a 10 net cocTas-
nsawT 8,7 mnpg py6. (5,5 mnpa py6. Ha Tepanuio feter go 18 ner
1 3,9 Mnpg py6. Ha Tepanuio B3pOCrbiX), @ B UHTEHCUBHOM CLEHapumn —
6,9 Mnpa py6. (4,4 Mnpa py6. Ha Tepanuto feTeit fo 18 net n 2,5 mnpa
py6. Ha Tepanuto B3POCHbIX).

Takum 06pa3om, C y4eTOM Harnora Ha A06aBfeHHY0 CTOMMOCTb
pasHuLa B OUCKOHTMPOBAHHbIX pacxodax 6rmpKeTa MexAay CLeHapu-
amu coctasnset 1,8 mnpg py6. (1,13 mnpa py6. Ha Tepanuio feTert 1o
18 net n 0,67 mnpa py6. Ha Tepanuio B3pOCAbIX). B utore ¢ y4yeTom
QNCKOHTUPOBAHNS UHTEHCUBHBIA CLEHAPUIA NO3BONSET AOCTNYb 9KO-
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Tabnuua 4. [lnHamuka nonynsunm NaunMeHToB ¢ HACNEACTBEHHON AMCTPONEN CETYATKN B MHEPLMOHHOM M MHTEHCUBHOM CLIEHApMAX NIEYeHUs npenapaToM BOPETUreH HenapBoBek

11 6e3 y4eTa Tepanun (COCTaBnEHO aBTopami), n

Table 4. Dynamic in the population of patients with inherited retinal dystrophy within the status quo and centralized scenarios of treatment with voretigene neparvovec and without

the consideration of the therapy (prepared by the authors), n

. . fopn / Year
CueHapwii / Scenario
2021 | 2022 | 2023 | 2024 | 2025 | 2026 | 2027 | 2028 | 2029 | 2030
/IHepumMOoHHbIi / Status quo 156 | 149 | 134 | 119 | 101 84 69 57 47 38
netn go 18 net / children up to 18 years old 68 66 60 56 46 41 38 33 28 23
B3pocrble cTaplue 18 net/ adults older than 18 years old 88 83 74 63 55 43 31 24 19 15
/HTeHcuBHbINA / Centralized 155 143 | 129 | 112 94 78 63 53 45 39
netn no 18 net / children up to 18 years old 68 62 57 51 42 37 33 30 27 25
B3pocsble cTapLue 18 net / adults older than 18 years old | 87 81 72 61 52 41 30 23 18 14
be3 yyeta Tepanuu / Without the consideration of the 160 162 | 164 | 166 168 170 172 175 | 178 | 182
therapy
netn no 18 net / children up to 18 years old 70 74 78 82 86 90 94 98 101 104
B3pocnble cTapiie 18 net/ adults older than 18 years old 90 88 86 84 82 80 78 77 77 78
Tabnuua 5. PeaynbTatbl OLEHKI PACXOA0B 6I0/KETA HA NEYEHNE NALNEHTOB C HACNEACTBEHHON AMCTPONENN CETHATKN C NPUMEHEHNEM npenapara BOPETUreH HenapBoBek
B UHEPLIMOHHOM N UHTEHCUBHOM CLieHapuaX ¢ y4eTOM ANCKOHTUPOBAHWA U Hanora Ha ,[l,OﬁaBJ'IeHHyIO CTOMMOCTb (COCTaBHeHO aBTOpaMI/l)
Table 5. The results of the budget outcome for the treatment of patients with inherited retinal dystrophy with voretigene neparvovec in the status quo and centralized scenarios
considering discounting and value added tax (prepared by the authors)
. . lop / Year Beero /
CueHapuit / Scenario
2021 | 2022 | 2023 | 2024 | 2025 | 2026 | 2027 | 2028 | 2029 | 2030 | Total
VIHepunoHHbIN cLeHapwii / Status quo scenario
Yucno naumentos, n/ Number of patients, n 4 10 17 18 22 20 17 17 16 15 156
gl,ledm 1o 18 net/ children up to 18 years 2 6 1 10 14 12 10 1 12 12 100
B3pocnble cTapiie 18 net/ adults older 2 4 6 8 8 8 7 6 4 3 56
than 18 years old
O6uias croumocts Tepanui, MAPAPYS. /| 55 | 067 | 109 | 109 | 127 | 110 | 089 | 085 | 076 | 068 | 87
Total cost of therapy, billion rub.
f)‘led“" Ao 18 et /children upto18years | 14 | 049 | 070 | 061 | 081 | 066 | 053 | 055 | 057 | 054 | 55
B3pocnbié crapuie 18 net /adults older | o 14 1 o7 | 038 | 049 | 046 | 044 | 037 | 030 | 019 | 014 | 32
than 18 years old
NHTeHenBHbIN cLeHapwii / Centralized scenario
Yucno nauuentos, n/ Number of patients, n 5 15 16 20 23 19 17 15 14 12 156
ﬂledm no 18 net/ children up to 18 years 9 10 10 12 14 12 1 10 10 9 100
B3pocnble cTapiue 18 net / adults older 3 5 6 8 9 7 6 5 4 3 56
than 18 years old
O6uas croumocts Tepanui, MIPAPYS. /| 95 | g79 | 080 | 0,95 | 1,04 | 082 | 070 | 059 | 052 | 043 | 69
Total cost of therapy, billion rub.
’gledm Ao 18 ner /children upto 18 years | o 44 | o055 | 050 | 057 | 063 | 052 | 045 | 039 | 037 | 032 | 44
B3pocnble crapue 18 et /adults older | 47 | 505 | 030 | 038 | 041 | 030 | 025 | 020 | 015 | 011 | 25
than 18 years old
Paznuya mexgy cueHapusmn / Difference between the scenarios
PastiLia, Wnpa pye. / 0,01 | 0,12 | -0,29 | -0,14 | 0,23 | -0,28 | 0,20 | 0,26 | 0,24 | 0,26 | -1,80
Difference, billion rub.
At e 18 ner /children upto 18years | g 65 | 012 | -0,20 | -0,04 | 0,18 | 0,14 | -0,07 | 0,16 | -0,20 | -0,23 | -113
B3pocnble cTapiie 18 net/ adults older
0,02 | -0,01 | -008 | -0,11 | -0,06 | -0,14 | -0,12 | 0,10 | -0,04 | -0,03 | -0,67
than 18 years old
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HOMUW 6HOKETHBIX cpeacTs B pasmepe 20,7% (20,5% ang neten o
18 net n 20,9% N9 B3pOCIbIX).

Pe3ynbratbl aHanu3a 4yBCTBMTENIbHOCTW MONYYEHHOW Pa3HULbI
B pacxojax 6topkeTa Ha Tepanuio nauneHtos ¢ BAJT n UMP, Bbi3BaH-
HbIX GuannenbHbIMKU MyTaUUAMN B reHe RPEGS, N Hannyinem Xn3He-
CMNOCO6HBIX KNETOK CETYaTKM B MHTEHCUBHOM M WHEPLNOHHOM CLieHa-
pusx NpefcTaBneHbl HA pUCYHKe 1.

[laHHble MOKA3bIBAIOT, YTO HaMBOMbLLEE BAUAHWE HA MONY4EHHbIE
pesynbTaThl 0Ka3blBAKOT LIEHbI HA Npenapar B 060Mx cLeHapusx. Mpu-
4eM NPU CHYKEHW CTOMMOCTYU Npenapara B UHEPLUUOHHOM CLEHapum
Ha 20,67% (Bo ypoBHa 55 848 320 py6. 3a 06a rnasa ¢ y4eTom Hanora
Ha 106aBNEHHYI0 CTOUMOCTb) MW YBEIMYEHWUI CTOMMOCTY Npenapara
B WUHTEHCWUBHOM cLieHapui Ha 26,05% (8o yposHsa 69 327 500 py6. 3a
06a rnasa c y4eToMm Hanora Ha [06aBneHHyt0 CTOMMOCTb) 06a CLieHa-
pUs CPaBHAIOTCA NO 06LLEA BENNYNHE 3aTpaT.

ObCYXXEHUE / DISCUSSION

MMony4eHHble pe3ynbTaThl NOKA3bIBAKOT, YTO B CAyvae OpPhaHHON
HO30MOTNN, 151 NIeYeHNs KOTOPOI UMEETCA JOPOroCTOALLMIA BapuaHT
Tepanuu, 06ecnevyeHne LIEHTPANM30BAHHOIO AOCTYNa K Heil MOXeT
MPUBECTU K JOCTATOYHO CyLiecTBeHHON (6onee 20%) 3KoHOMUM pac-
XO[0B M0 CPABHEHUIO C MHEPLIMOHHbLIM NOAX0LOM. BmecTe ¢ Tem cama
no ce6e 9KOHOMUS He MOXET ABMATHCA EAUHCTBEHHBIM KPUTEPUEM
LeHTpanu3aumm (hMHaHCMPOBAHUS.

Bo-nepBbiX, MpU MPUHATUN PELUEHUS O PACXOAOBAHWW OrpaHu-
YEHHbIX OIOKETHbIX PECYPCOB MMPUOPUTET LiESIECO06PA3HO 0T/aBath
rpynnam npenaparos wiu TeXHOTIOMMI CO CTATUCTUYECKU 3HAYUMbIM
1 0CA33EMbIM KITMHNYECKUM 3DCHEKTOM.

MeguumHcKas TEXHONOrMS UM Npenapar JOMKHbI JEMOHCTPUPO-
BaTb 3HAYMMble KNUHUYECKNE 3PEKTbI (He TOMbKO CTaTUCTUHECKM
3Ha4MMOe NPeuMyLLeCTBO Mepes OTCYTCTBUEM Tepanuu, HO U Cylue-
CTBEHHOE YNy4LUEHe Ka4eCTBa MW LUTENbHOCTY XKI3HN NaLMeHTa),
rapaHTMpoBaTb TOPMOXEHWE NaToNOrM4yeckoro npouecca wunm us-
neyeHne. [Ins oOLeHKW BKNaga rpynnbl MeAULUHCKUX TEXHONOM WA Uan
npenapaToB B YNy4lleHWe Ka4ecTBa XXM3HW LLenecoobpasHo UCMoSb-
30BaTh NOKasaTeNb KONMYECTBA NET XM3HN C NONPaBKOW HA Ka4ecTBO
(aHrn. quality-adjusted life-year, QALY). [ins cpaBHeHWs macluTabos
YNYYILEHUS Ka4eCTBA XU3HN MO CPABHEHMIO C UMEIOLLMMUCA anbTep-
HaTUBaMK UMM TEKYLLMM CTaHLAPTOM Tepaniu 60bHbIX B paccMaTpu-
BaeMOW KMWUHWYECKOW CUTyauni MOXeT 6bITb 3aKpenseH onpeesieH-
HbIli nopor 3HadeHns QALY. B cuny MHHOBAUMOHHOCTY 6OMbLUMHCTBA

LleHa 1 MHepLUMOHHOrO cueHapus (85..
Cost of status-quo scenario (85..

115%)
115%)

LleHa s MHTEHCUBHOrO cueHapus (85..
Cost of centralized scenario (85..

115%)
115%)

Monynaums nauneHTos (141...171 yenosek)
Population of patients (141...171 people)

YBenuyeHue 3KOHOMUM
Cost cuts

FEHETMYECKMX MPenapaTtoB COMOCTaBfIEHNE MOXET MPOBOAMTLCS
C eCTECTBEHHbIM TeYeHMeM 3a60MeBaHus.

Tepanus npenapaTtom BOPETUTeH HeMapBOBEK AEMOHCTPUPYET KIn-
HUYECKM W CTAaTUCTMYECKN 3HAYMMbI 3(PEKT B BUAE YNYYLLEHNSA
(byHKUMOHANBHBIX NOKA3aTeNel 3peHNns, a TakxKe 0CTaHaBNMBAET Npo-
rpeccmpoBaHue 3ab6onesaHns [4]. Tak, 4epe3 1 rog nocne tepanuu
CPefiHEe N3MEHEeHNe nokasarens MOGUbHOCTY NaLMeHTa B NPOCTPaH-
CTBE MPW PasHbIX YPOBHAX OCBELLEHHOCTM (aHrn. multi-luminance
mobility test, MLMT) coctasuno 1,8 ypoBHS OCBeLLEHNS B rpynne BMe-
LaTenbCcTBa (CTaHAapTHOe OTKIOHeHue 1,1) n 0,2 B rpynne KOHTpons
(cTaHaapTHoe oTKNoHeHwue 1,0); pasnuyune +1,6; 95% [0BEPUTENbHBIN
uHtepsan 0,72-2,41, p=0,0013. B rpynne smewarensbcrea 13 u3 20
NaLMeHTOB (65%) (M HUKTO U3 KOHTPOSTbHOW FPynMbl) MPOLLAN TecT
MLMT npu MUHUManNbHOM YpOBHE OCBeLLeHNA (1 MOKC), AEMOHCTPU-
pyst MakCMManbHO BO3MOXHOE yny4lleHue [4].

Takum 06pa3om, 3dhdeKTbl, JOCTUraeMble Mocne Tepanuu npena-
paToM, NPMBOAAT K CYLLECTBEHHOMY YNYYLIEHWKO Ka4ecTBa >KN3HU:
naumeHTbl MOryT 06X0AuTbCS 663 MOCTOPOHHE MOMOLLM W BECTH
MOJTHOLEHHbIA CAMOCTOATENbHbIA 06pa3 XNU3HW, TaKUM 06pa30M CHU-
Xas coumanbHO-3KOHOMUYeckKoe 6pems 3a6oneBaHns. Bo3MOXHOCTb
Tepanuu LeTCKOro 1 B3POCNOr0 HacefneHus A0 NonydYeHns cratyca
WHBANIMHOCTY NMALMEHTOM MOXXET MOMOYb COKPaTUTb pacxodbl dene-
panbHOro 610xeTa B pamkax obecneqeHuns rpaxaad PO ¢ uisanug-
HOCTbH0 N1eKaPCTBEHHbIMI NPenapaTamu U MeLULUHCKIMUA U3LeTUAMN
(OHNC), nHbIMKU BUAAMN NIOT, KOTOPbIE NOMOXKEHbI rpaXjaHam C UH-
BaNINAHOCTBIO MO 3PEHUIO.

Bo-BTOpbIX, AN 060CHOBAHWA LEHTPATM30BAHHOrO A0CTyNa He-
00X04UMO 066CrnednTh BO3MOXHOCTb KITMHUKO-TEHETUYECKON Juna-
THOCTUKM MayneHToB, KOTOPbIM MOKa3aHa paccmarpuBaemas rpynna
MeANLMHCKNX TEXHONOMNiA UK Npenaparos.

TexHuyeckn, B Poccun CyLiecTByeT BOSMOXHOCTb AWArHOCTUKM
paccmaTpuBaemMblx 3a60s1eBaHNiA, OHAKO CTOMMOCTb FEHEeTUYeCKO-
ro TECTUPOBAHNA B MEAULMHCKUX YYPEXLEHUAX COCTaBNAET 0KOMO
56 Tbic. py6. (Hanpumep, B nabopatopum Genotek (Mocksa, Poccus)
cToumocTb gocturaet 27 990 py6. 3a Kaxayto U3 naHeneil reHoB Ans
BAJT u UMP [24]), 4T0 3HA4YUTENIbHO CHUXAET ero AOCTYNHOCTb Ans
HaceneHus. B Tekylleil NMpakTUKe reHeTMYeckas AMarHoCTUKa 0Cy-
LLECTBNIAETCA 32 CYET CPeACTB KOMNaHuu «HoBapTMC» M CPeLCTs,
BblAensieMbiXx MeanKO-reHeTUYECKIIM Hay4YHbIM LIEHTPOM WM. aKaje-
muka H.M. boykoa (Mockga, Poccus) [25].

B-TpeTbux, ans 060CHOBaHWA (hefepasbHOro (oMHAHCMPOBAHMA
HEO0O6XOAMMO UMETb BO3MOXHOCTb LEHTPAIN30BaHHOI0 MCMoIb30Ba-

0,0

CHMXEHHe 3KOHOMUK
Cost increase

PucyHok 1. Pe3ynbTaThl aHanu3a 4yBCTBUTENbHOCTI NONY4YEHHON PasHNLbl B pacxodax 610f)KeTa Ha Tepaniio NaLueHToB ¢ BpOXAEHHbIMM aMaBpo3om Jle6epa 1 M301npoBaHHbIM
MUrMEHTHBIM PETUHWUTOM, BbI3BAHHBLIMU GUaNNeNbHbIMU MyTauuaMu B reHe RPE6S, 1 HaNN4Mem XXU3HECNOCOOHbIX KNETOK CeTHATKN B NHEPLMOHHOM W NHTEHCUBHOM CLiEHapuax

Figure 1. Results of the analysis of sensitivity of the obtained difference in the budget costs of the therapy for patients with Leber congenital amaurosis and isolated retinitis
pigmentosa caused by biallelic RPE65 mutations and the presence of viable retinal cells in the status-quo and centralized scenarios
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HUSA paccMaTpuBaemont rpymnibl MEAUUNHCKUX TeXHonormi B Poccun
(Hanuymne He0OXOANMbIX KaAPOBbIX U MATEPUATIbHBIX PECYPCOB J/1S1 €6
npumeHeHns). Takas TEXHONOTNS MOXKET ObITb JOCTATOYHO CNOXHONA
11 CNeLMEUYHON — He BO BCEX NPOMIbHBIX MEAULUHCKUX Y4PeXaeHN-
AX 1 faxe cy6bekTax PO MOryT 0Ka3atbCsl B HannU4nUu He06X0aAMMble
KapOBble 1 TEXHUYECKIE PECYpCbl. TeM He MeHee, eCnii CyLLeCTBYeT
BO3MOXXHOCTb NPOJEYNTb NALMEHTOB, KOTOPbIM MOKa3aHa paccMarpu-
Baemas rpynna MeauLMHCKNX TEXHONOMAA UAKU NpenapaTos, Ha 6ase
X0TS Bbl HECKONMbKUX Y4PEXAEHUA C UCMOSb30BaHNEM UMEHLLMXCA
MOLLIHOCTE unu co3aatb HeoOX0AMMble MOLLHOCTW, (PMHAHCUPOBa-
HIEe NOLO6HON MEAULMHCKON MaHUNYNALMN MOXET OCYLLECTBAATLCS
Ha (pefepanbHOM YPOBHE.

B cnyyae npumeHeHus npenapata BOPETUreH HenapBOBEK CO3LaHNe
(hbefepanbHOro LieHTpa BO3SMOXHO NPW HANUYMKM NOCTOSIHHOIO NOTOKA
NaUMeHTOB, MOAXOAAWMX NO KPUTEPUAM ANS Tepanuu npenaparom,
CMeLManncToB, UMEKOLLNX A0CTaTOYHbIA onbIT nedeHns HAC, odTans-
MOXWUPYProB, BfaferoLnx MeTOAUKONA CYOpPEeTUHALHOTO BBeAEHMs
npenapara, a Takxke Heobxoaumoro Ans NOA0GHbIX MEANLNHCKIAX Ma-
HUNYNALUA 060pYL0BAHNA.

B-4eTBEpTbIX, NPU MPUHATUN peLleHus O (PUHAHCMPOBAHWN Me-
JONUMHCKO TEXHONOTNU HEOBXOAUMO YYUTLIBATL €€ 3aTPaTHyr 3¢h-
(heKTMBHOCTb. B NpakTuKe cucTem 34paBo0OXpaHeHust PasBUTbIX CTpaH
pAcnpoCTPaHeH METO[ aHanu3a roTOBHOCTM NAaTUTb Kak OAWUH U3
WHCTPYMEHTOB MPUHATUSA peLleHnid. Mopor roTOBHOCTW NAaTUTL OT-
paXaeT Ty AONONHUTENbHYIO CYMMY B AEHEXHbIX eAuHuLaX, KOTOPYHO
rocyAapcTBo rotoBo MOTPATUTb HA AOCTUXKEHWEe KOHKPETHOro Tepa-
NEeBTMYECKOr0 3ppekTa 1 Ka4ecTBa XXUSHW AN AAHHOI KaTeropuu
60nbHbIX [26]. CnefyeT 0TMETUTb, 4TO 40 HACTOSLLEr0 BPEMEH OLEH-
Ka KNUHUKO-3KOHOMWYECKMX MOCNEACTBUA NMPUMEHEHUs npenaparta
BOPETUTeH HenapBOBeK B yCnosnax P® He npoBoaunach.

BmecTe ¢ TeM NpUMeHNUTENIbHO K OpdhaHHbIM 3a60NeBaHusM onpe-
JeneHne nopora roTOBHOCTY NAATUTb 3a KOHKPETHYH MEANLUHCKYHO
TEXHOMOT N0 UMW Npenapar ABASeTCcs JOCTATOYHO 3aTPYAHUTENbHBIM.
B ycnoBusx Tekywero COCTOAHUSA Pa3BUTUS MeULMHbI NOCTOSHHO
NOABAAIOTCA HOBbIE Mpenaparbl U TEXHONOrNK, BeCbMa LOPOrocTo-
fllne, HO NO3BONALLIME M3MIEYNBATL UK CYLLECTBEHHO YIyYLlaTh
Ka4eCTBO XW3HW NaLMEHTOB ¢ 3a60/1eBaHNAMM, paHee CHUTaBLUNMM-
€Sl HEU3NEeYNMbIMM.

Takum 06pa3om, 3apUKCMPOBAHHbLIN HA ONPEAeseHHOM YPOBHE
nopor roTOBHOCTM NAATUTb MOXKET CTaTb HEPAbO4MM NHCTPYMEHTOM:
yKa3aHHble HOBble npenaparbl C CYL|ECTBEHHbIMU KIMHUYECKUMN
appekTamn GyoyT OKa3biBaThbCA AOPOXKE M HE NMOAXOAMTL noj dhop-
MasbHble TPEe60BAHUSA BKNIOYEHUS B NPOrpamMmmbl (oefepanbHoro gu-
HaHCUpPOBaHUA. MMpyu aTOM (hMKcaLmus nopora rOTOBHOCTU NAATUTL Ha
H3KOM YPOBHE TaKXe He Croco6CTBYET MOBbILLEHUID 3 eKTUBHO-
CTW pabO0Tbl TAKOr0 UHCTPYMEHTA.

B 70 e Bpems co3aaHue rubkoro MexaHuama ¢ BbleneHnem onpe-
JIeTIeHHbIX KPUTEPUEB (Hanpumep, B pamMkax KOHKPETHOW rpynmbl HO-
30/10TUIA MAKM NO APYromMy NPUHLMNY 06bEAMHEHHbIX 3a60neBaHNil),
NO3BONAOLLMX KONebaThb, KOPPEKTMPOBATD 1 CNPaBEANNBLIM 06Pa30M
onpefenstb NOPOr rOTOBHOCTW MNATWUTb, MOXET 0Ka3aTbCs Lieneco-
06pasHbiM A0NOMHEHEM TEKYLLEro NopsiAKa BKNOYeHUs npenaparos
U MeLULMHCKNX TEXHONOTUIA B dhefiepasibHble nepeyHn. K vucny Ta-
KX KPUTEPUEB MOXXHO OTHECTH, Hanpumep, KINHNYeCKYo athdeKTnB-
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HOCTb, MHHOBALIMOHHOCTb, CTEMNEHb KIMHUYECKOro 3apeKTa, ypoBeHb
VHHOBALWOHHOCTI Npenapara unu Hanu4ue/oTCyTCTBUE anbTepHaTUB
B TEKYLLe/ NPaKkTUKe )19 KOHKPETHOMN KITMHUYECKO CUTyaLmn.

Orpanu4enus uccnegosanus / Study limitations

OTMeTUM OCHOBHble OrpaHU4EHNs NPOBEAEHHOr0 aHanu3a 9KOHO-
MUYECKUX MOCNEACTBUIA LIEHTPANnU3aumm 3aKynok JieKapCTBEHHOro
npenapara BOPETUreH HemapBOBEK.

1. KnoyeBbIM OrpaHnyeHueM aHanusa sBisetcs LonylieHue 06
OZIMHAKOBOM KONNYECTBE MPONEYeHHbIX 60MbHbIX B 060X CLEHapu-
AX. B 1eACTBUTENbHOCTM NPW OrpaHnYeHHON JOCTYMHOCTM Npenapara
4UCNO NPONEYEeHHbIX BONbHBIX B WHEPLWOHHOM CLEHapun faxe 32
10 neT MOXeT 0Ka3aTbCs MEHbLLE, YeM B UHTEHCUBHOM.

2. C yyeTom opdhaHHOro ctatyca 3abonieBaHns, 06yCnoBnnBatoLLe-
ro Masbli 06bEM Hay4HbIX MaTepuasnos Mo anuaemuonorun 3aéone-
BaHWSA, NCMONb30BAHNE 3KCTEPTHBIX OLEHOK 11 IMTEPATYPHbIX JaHHbIX
ABNAETCA Hanbonee JOCTOBEPHbLIM MOAXOAOM K OLEHKE YUCEHHOCTM
nonynsuum nauneHToB. Mpu 3TOM Ha MOMEHT NPOBEAEHUs UCCNeA0Ba-
HWA He YAANoCh HANTU JaHHbIX N0 NEPBUYHON (BMEPBbIE BbIABNEHHOI)
3a6onesaemoctn UMP 20-ro tuna, B pesynbrarte Yero nepeuyHas 3a-
60neBaeMoCTb B MOJENN y4TeHa TOMbKO no BAJ1 2-ro Tuna.

3. Mbl He y4uTbIBaNM MHble 3aTpaTbl KPOME PacXOAO0B Ha nekap-
CTBEHHbIA npenapat. lMpoyne pacxofbl MOryT BKNOYaTh B Ce6s 3a-
TpaTbl HA LUArHOCTUKY (MONEKYNAPHO-TreHeTUYeCKoe 06CejoBaHue),
0Ka3aHue NoMOLLM 6OJTbHbIM B CTALMOHAPE, B T.4. ANUTENIbHYIO NPOLie-
Aypy NPUroTOBNEHUS U BBEAEHUS Npenapara, U nocneonepaLmoHHoe
ambynaTtopHoe HabIoeHne, pacxoabl Ha 06y4eHne Bpayeil npuMeHe-
HUI0 HOBOI TEXHUKI BBEAEHWUS npenapara (Cy6peTuHanbHo), Npuoo-
peTeHne HOBOro 060pyaoBaHus 1 T.4.. Cneayet 0TMETUTb, Y4TO YacTb
YKa3aHHbIX PAaCX0L0B MOXET 0Ka3aTbCA MEHbLUE B UHTEHCUBHOM CLig-
HapuK 3a CYET 9KOHOMUM OT MacluTaba — Hanpumep, Npyu OKasaHuu
MOMOLLM B HECKONbKIX (DefePaNIbHbIX LEHTPaX.

3AKJIHOYEHME / CONCLUSION

LleHTpanu3aums 3akynok AOPOrocTosLLNX NeKapcTBEHHbIX Npenapa-
TOB, NPeJHAa3HAYEHHbIX A TEHHON Tepanuu ophaHHbIX 3a601eBaHuNR,
MOXET MPUBECTK K CHUDKEHUIO PAcX0Ao0B OHMKETHOI cuctemMbl PD
M0 CPaBHEHUIO C 06ecneyeHneM AeLeHTpann30BaHHOro gocTtyna. Ha
npuMepe npenapara BOPETUTeH HEMapBOBEK ObIN0 NOKA3aHo, Y4To Npu
LIeHTPAN30BaHHbIX 3aKyMKax 3a CYeT CPeACTB heaepanbHOro 6romKe-
Ta Tepanus 100 aeteit n 56 B3pocnbix 3a nepuog 2021-2030 rr. no3so-
ngeT CIKOHOMUTb 20,7%, unu 1,8 mnpa py6. 6I0MKETHbIX Pacxoos
C Y4€TOM Hanora Ha fobasnieHHyto ctoumocTs (1,13 mnpg py6. ans fe-
Teit po 18 net 1 0,67 mnpp py6. Ans B3POCAbIX) N0 CPABHEHUIO C 3aKyn-
Kamu JaHHOro npenaparta 3a CHeT CPEeACTB PermoHaNbHbIX 6H0MKETOB.

[Ina 060CHOBaHUS LIEHTPANN30BaHHbIX 3aKYMOK TeHHbIX npenapa-
TOB ANS Nle4eHNs 0pchaHHbIX 3a6051eBaHNIA NOMUMO SKOHOMUN Pacxo-
[0B CNeAyeT Y4NUTbIBaTh: KIMHUYECKIIA 3CDGEKT Fpynbl MEANLUHCKMX
TEXHONIOTNiA, BOBMOXXHOCTb 3(O(DEKTUBHOrO AMArHOCTUPOBAHNS 3a60-
nesaHna B PO, Hannyne BOSMOXXHOCTMU LIEHTPANN30BAHHOrO UCMOMb-
30BaHUs paccMaTpUBaeMoii rpynmnbl MeANLMHCKIX TeXHONOrnii B PO,
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