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PE3HOME
Lens. MNposeaeHne 0630pa 3apy6exxHbIX NOAXOLO0B K OLeHKe 1 (DUHAHCUPOBAHWIO Npenaparos reHHON Tepanuu in vivo.

Marepuanel n Mmerogel. Ha nepeom 3Tane BbINOSHEH CUCTEMATUYECKWNA NOMCK My6iMKaLMiA KNMHUKO-3KOHOMUYECKMX uccrnenoBanuin (KAN)
npenaparoB reHHOM Tepanuut in vivo, 3aperncTpUpOBaHHbIX B HACTOSALLEE BPEMS HA MEXIYHAPOAHOM PbIHKE, a TaKXKe Ha OCHOBAHWW YCTAHOB-
NeHHbIX KPUTEPMEB NPOBEJEH aHANN3 METOLO0rI BbINONHEHNs HainaeHHbIX KAV Ha BTopom 1 TpeTbem aTanax 6bin npoBefeH NOUCK MHAOP-
MaLumn 0 MOAXoMax W pesynbTatax OLeHKU NpenapatoB reHHON Tepanuu in vivo 3apy6eXxHbIMU areHTCTBaMM M0 OLIEHKE TEXHONOMWiA 34PaBO0X-
paHeHuns (OT3), a Takxke 06 MCNOMb3YeMbIX 3apy6eXKHbIMM CTPAHAMM NOAX0AaX K (OMHAHCUPOBAHIIO JOPOrOCTOALLMX MEANLIMHCKNX TEXHOMOTAIA.

Pe3synbTarsl. Bcero 661510 BbISIBIEHO YeTbIpe Npenapara reHHoN Tepanian in vivo, K HacTOsLLEeMy BPEMEHM MOMTy4UBLUMX JOCTYN Ha PbIHKW 3apy6ex-
HbIX CTPaH: TaNMMOreH narepnapensek (AMnnmkuk), BOpeTureH Henapeosek (JlyKCTypHa), OHaceMHoreH abenapsoBek (30MIreHCMa) U aNunoreH
TunapeoBek (Imubepa). AHanua metofonorum nposeaeHns KA reHHbIX npenaparos in vivo He BbisiBIM 06LLMX METOAO0MOMN4ECKIX 0COBEHHOCTEN.
AHann3 cnoco60B NPUHATUS PELLEHNIA O BO3MELLEH CTOMMOCTY NPEenapaToB B YETbIPEX BPONECKNX CTPaHAX NoKasas, 4To CreunanbHble npo-
Lieflypbl, NpefHa3Ha4eHHble L5 reHHbIX Npenaparos, OTCYTCTBYHOT, 0AHAKO B GONbLUMHCTBE CTPAH ECTb MEXaHI3MbI MPUHATIAS PELLIEHNI O BO3ME-
LLieHUM OpchaHHbIX NPenaparos, NPy 3TOM 6OMbLUMHCTBO W3 BbiLLEYKa3aHHbIX FeHHbIX MPenaparos in Vivo ABNATCS opdaHHbIMU. BbifBneHo Tpu
Hanbonee NepcreKTUBHLIX CNOCO6a ONaThl FeHHON Tepanuu in Vivo: paccpoyka nnarexa, CornalleHne 0 pasaeneHni pUCKoB 1 UX KOMOUHALWS.
0pHako B HacToslLLee Bpemst B POCCMM HI OfIWH M3 JaHHBIX UHCTPYMEHTOB He MPUMEHSIETCS BBUY OTCYTCTBUS HOPMATUBHO-NPABOBOW 6a3b!.

3aknoyenne. Qn3aiit n metogonornyeckne ocobeHHocTi KW JM reHHoi Tepanuu in vivo CX0AHbI C TaKOBbIMM 151 0pdpaHHbIx J1T (B HeKO-
TOPbIX CTPaHax — OTAeNbHasA, 6onee rnokas npoueaypa). B PO B HacToALee BpeMs OTCYTCTBYET 0TAeNbHas npoueaypa 0T3 ans opdaHHbIX
JIM, 4TO MOXXET BHECTU TPYAHOCTY B NPOLIECC MPUHATIAS PELLEeHU 06 UX BO3MeLLeHU. Kpome Toro, akTyanbHbiM ans PO sBnseTtcs BONpoc
BHE/IPEHMS NHHOBALMOHHBIX MOAENEN NIeKapCTBEHHOr0 066CNeYeHNs (PUCK-LLEPUHT, PACCPOYKA NNATEXEN), 4TO TakXe MOrmo 6bl ONTUMK-
31pOBaThb BNMSHME JOPOrOCTOSLLMX TEXHONOMNIA Ha BIOKET CUCTEMbI 34PABOOXPAHEHNS.

KNHYEBBIE CNOBA
leHHaq Tepanusa in vivo, TaNMMOTeH narepnapensek, BOPETUTreH HerapBoBeK, OHACeMHOreH abenapBOBeK, anunoreH TUNapBoBeK, KIMHUKO-
9KOHOMUYECKOE UCCNe0BaHNe, BO3MELLEHIE CTOUMOCTI npenapara, MeTo/bl OnnaThl.

Cratbs noctynuna: 21.04.2020 r.; B gopa6otanHom Buge: 15.06.2020 r.; npuHsaTa K neyatu: 17.06.2020 r.
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KoHthnukT uHTepecoB
ABTOpbI 3a8BNIAOT 06 OTCYTCTBMN HEOOXOAUMOCTI PACKPLITUS (DMHAHCOBO NOAAEPXKKN N KOH(PANKTA MHTEPECOB B OTHOLLIEHWI AAHHOI Ny6nnKayuy.
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SUMMARY
Aim. To review foreign approaches to the evaluation and financing of in vivo gene therapy drugs.

Materials and Methods. The first stage of the review included the systematic search for publications of clinical-economic studies (CES) on
in vivo gene therapy drugs registered on the international pharmaceutical market. The analysis of the methodology used in the found CESs
was performed based on the given criteria. The second and third stages of the review included the search for the information on the approaches
and results of the evaluation of in vivo gene therapy drugs by foreign agencies on the assessment of healthcare technologies (AHT) and the
implemented approaches to the financing of expensive medical technologies.

Results. Totally, four in vivo gene therapy drugs registered on the foreign markets were found: talimogene laherparepvec (Imlygic), voretigene
neparvovec (Luxturna), onasemnogene abeparvovec (Zolgensma), and alipogene tiparvove (Glybera). The analysis of the methodology of CES on
in vivo gene therapy drugs did not reveal general methodological peculiarities. The analysis of the approaches to the reimbursement for the cost of these
four drugs in the European countries showed that there were no special procedures intended for gene drugs. However, in the majority of countries, there
are some mechanisms of reimbursement for orphan drugs and the majority of the above-mentioned in vivo gene therapy drugs are orphan. It was
revealed that the most perspective methods of payment for in vivo gene therapy drugs were installment payments, risk-sharing agreements, and their
combinations. Still, none of these payment methods are implemented in Russia because of the lack of regulatory and legal framework.

Conclusion. The design and methodological peculiarities of CES on in vivo gene therapy drugs are similar to orphan drugs (in some countries,
there is a special flexible procedure). In the Russian Federation, there is no special procedure of ATH for orphan drugs, which can provide
difficulties in the reimbursement for these drugs. Besides, in the Russian Federation, the issue of the implementation of innovative models for
drugs provision (risk-sharing, installment payments is acute). The changes in this area would also lead to the optimization of the influence of
expensive healthcare technologies on the budget of the system of healthcare.

KEY WORDS
In vivo gene therapy, review, foreign practice, cost-effectiveness analysis, drug reimbursement, payment methods.
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OCHOBHbIE MOMEHTbI

Y10 yXe U3BECTHO 06 3TON Teme?

» TeHHaa Tepanus in vivo $BNSIETCA HOBbIM KJIACCOM NEKAPCTBEHHbIX
npenapatoB W CYMTAeTCs O0YeHb MEepPCMEKTUBHLIM HaMpaBneHNeM
B MeauunHe. B PO 3apernctpupoBaH n NpUMEHSETCS 0TeYeCTBEHHbIN
npenapat M3 [aHHOr0 Knacca. BoNbLUMHCTBO Takux Mpenaparos
XapaKTepu3ytTCs KpalHe BbICOKOW CTOUMOCTbIO

» [penapatbl JaHHOrO Knacca npefHasHa4YeHbl B OCHOBHOM IS PeAKUX
1 ynbTpapeskux 3aboNieBaHui, CrefcTBUEM 4ero sBAseTcs Aeduunt
HE0o6X04NMOro KOMMYECTBA HALEXHbIX KIMHUYECKUX HaHHbIX. Y4uTbIBAS
HN3KOE Ka4eCTBO KIMHUYECKWX [AaHHbIX, MPOLECC MPUHATAS peLieHus
0 BO3MELLEHINN TaKNX NPenapaToB CTaNnk1BaeTCs C PAAOM COXHOCTEN

» HecmoTps Ha MetoLLNeCs CIOXHOCTY, B MUPOBOI NPAKTUKE NPUMEHSETCS
PS4 MeXaHW3MOB, MO3BONAKLIMX (DMHAHCUPOBATb Takue Mnpenapartbl
32 roCy[apCTBEHHbIN CHET

Y10 HOBOrO AAeT CTaThsA?

> CTaTtbsi COAEPXXUT 0TO6PaHHYH MHGhOPMALLA MO NPenapaTam reHHol Tepaniu
in Vivo: 0COGEHHOCTA WX WU3Y4eHWsl B KIMHWYECKOI MPaKTUKe, 0COOEHHOCTU
3KOHOMMYECKOIA OLEHKM, PELLEHNs 06 1X (PUHAHCUPOBAHUW B PSfe CTPaH

> [puBefeH 0630p MexaHW3MOB, MO3BOJIMBLUMX (DUHAHCMPOBATb AAHHbIE
npenapatbl, HECMOTPA Ha OTPaHNYEHUS UX KIWHUYECKOW W3Y4EHHOCTH
1 KpariHe BbICOKOW CTOUMOCTH

> [poBefieH aHanu3 MOTEHUMANbHbIX CXEM (DUHAHCMPOBAHMS  TaKMX
npenaparoB B 0TEYECTBEHHOI NPaKTUKe

Kak 310 MOXeT NoBAMATL Ha KIIMHUYECKYH0 NPAKTHKY B 0603pumoM Gyayiiem?

» OpraHu3aTtopbl  34paBOOXPAaHEHMS  MOMyYaT  MOJHOLEHHbIA  0630p
MEeX[JYHAPOAHOW MPaKTUKW, CBS3aHHOW C rOCYLAPCTBEHHON OLEHKON
1 (hUHAHCMPOBAHKEM NpenapaToB reHHON Tepanuu in vivo

> Jlnya, npuHUMAlOLMe peLUeHusi, MoMyHalT aHanuTUYeckuii  063op
MOTEHLMANbHbIX MEXaHN3MOB (DUHAHCMPOBAHMS JaHHbIX NPenapaTos, YT0
MOXET 001erynTb W YCKOPUTb BHEAPEHWE 3TUX MEXaHW3MOB AN
06ecreyeHns AoCTyna HaceNeHns K npenaparam reHHol Tepanuv in vivo

BEJIEHWE / INTRODUCTION

MocnenHne [ecATUNETUS XapakTepuayroTcs MOSBEHUEM MHOXe-
CTB2 NPOPbIBHbLIX UHHOBALMOHHbLIX MEAULIMHCKINX TEXHONOMNIA, OLHOI
3 KOTOPbIX ABNSETCA reHHas Tepanus. TeXHONOrNWU FeHHOI Tepanuu
OCHOBAaHbl Ha PEKOMOWUHAHTHOI HYKNEUHOBOW KUCIOTE (aKTUBHOE Be-
LLIECTBO), UCMOJTb3YEMOIA UM BBOAUMOIA JTIOASM C LIESIbIO Perynuposa-
HWS, BOCCTAHOBMEHNS, 3aMeHbl, JOOABNEHUS UMK YOANEHUs reHeTuYe-
CKOI NOCNeA0BaTeNbHOCTU. TepaneBTUYECKMA, NPOdUNAKTUYECKNIA
U JUArHOCTUYECKNIA 3DDEKT 3TUX NpenapaToB CBA3aH C UCMONb3Y-
€MOM1 B Ka4eCTBE aKTUBHOMO BELLECTBA NOC/e0BaATE/IbHOCTbLIO PEKOM-
GUHAHTHO HYKNEUHOBOM KUCMOTbI UNU C NPOJYKTOM €€ FeHeTUHECKO
akcnpeccun [1]. B kayecTBe npenapartoB reHHON Tepanum in vivo pac-
CMaTpuBAIOTCA TEXHOMOrMK, npefcTaBsiowme coboit nocnegosa-
TENbHOCTW HYKNEUHOBOW KNUCIOTbI WAWN TEHETUHECKN MOAMPULMPO-
BaHHbIl MUKPOOPraHu3m unu Bupyc [2]. CneayeTt 0TMETUTb, 4TO 4acTo
npenaparbl FeHHOI Tepanuu CO34aKTCs U UCNONb3YITCA ANA IeYeHUs
0pdaHHbIX 3a60/1€BaHUI BBUAY X MOHOTEHHOI NPUPOLbI.

B HacTosiLee Bpems npenapatbl reHHOM Tepanuu SBAAKTCH OfHUMU
13 CambIX JOPOrOCTOSALLMX W NEPCMEKTUBHBLIX MELNLIMHCKMX TEXHOMOTMIA.
BbiCOKast CTOMMOCTb [aHHbIX TEXHOMOrMA HaKNa[bIBaeT OrpaHN4eHus
Ha X JOCTYNHOCTb [ NALMEHTOB. B CBA3N C 3TM BONPOC (PUHAHCUPO-
BaHWs Tepanuu reHHbIMK npenaparamu in vivo BO BCEM MUPE ABMAETCA
CYLLIECTBEHHOW NPo61eMOoi. BBMay Mx BbICOKOW CTOMMOCTW NPUOPUTET-

What is already known about this subject?

» In vivo gene therapy is a new class of drugs that is considered a very
promising area in medicine. In the Russian Federation, one drug from this
class was registered and is now used in clinical practice. Most of these
drugs are extremely

» Drugs of this class are intended mainly for rare and ultra-rare diseases,
which results in a shortage of the required amount of reliable clinical data.
Given the poor quality of clinical data, the decision-making process for
reimbursing such drugs faces a number of challenges

> Despite the difficulties, a number of mechanisms are used in the world
practice to finance such drugs at the state basis

What are the new findings?

> The article contains selected information on in vivo gene therapy drugs:
the peculiarities of their study in clinical practice, the features of economic
evaluation, and the decisions on their financing in a number of countries

» A review of the mechanisms was performed that made it possible to fi-
nance these drugs, despite the limitations of the clinical data and extreme-
ly high cost

» The analysis of potential financing schemes for such drugs in the Russian
Federation was carried out

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

> Healthcare officials will receive a comprehensive review of international
practice related to the governmental evaluation and financing of in vivo gene
therapy drugs

» Decision makers will receive an analytical overview of potential financing
mechanisms for such drugs, which can facilitate and accelerate the imple-
mentation of these mec hanisms to ensure population access to in vivo gene
therapy drugs

HbIM WUCTOYHNKOM (DUHAHCKMPOBAHUS MOXKET BbICTYMaTb nM60 rocyaap-
CTBO, NGO CTPaxoBble POHbI pa3HbIX hOPM COOCTBEHHOCTU. [10-BUAK-
MOMY, MyTU (PUHAHCUPOBAHWS MpPEnapaTtoB rEHHOW Tepanuu 3a CYeT
CPefCTB roCyAapCTBEHHbIX W/WNN CTPaxoBbIX GHOMKETOB GYAYT CXOXU
C OCHOBHbIMM NOAX0AAMIA, NPUHATBIMIA ANS OPhaHHbIX NPenaparos..
CornacHo CnoXuBLUEACcs MexayHapoaHOIi NpakTuke (B T.4. 1 B Poc-
CUW), peLLeHns 0 BO3MeLLLEHUM NeKapcTBeHHbIX npenapatos (J1M) npu-
HUMAIOTCS HA OCHOBAHWW PE3YNbTaTOB OLLEHKN TEXHOOMMI 34PaBO0X-
paHenus (0T3). B PO yxe 3apernctpupoBaH, 06paLlaeTcs u BKIYEH
B [TepeyeHb XN3HEHHO HEOOXOANMbIX U BXHEMLLUX JIeKaPCTBEHHbIX
npenapartos (XKHBJIIM) oguu 0Te4eCcTBEHHbIA Npenapar reHHoil Tepa-
NUK in vivo — Ae30KCUPNBOHYKNENHOBAs KMCOTA NasMuaHas [CBepx-
CKpy4eHHas KonblLeBas fByuenoyedHasn] (HeoBackynreH), KOTOpbIii
OTHOCWTCS K reHOTepaneBTUHeCKUM npenaparam, BXOAALLMM B rpynmny
6uonornyecknx npenapatoB [3]. OAHaKO HEOOXOAMMO MPUHSATbL
BO BHMMAaHWE TO, YTO MexaHu3M [ercTBus npenapata HeoBackynreH
OT/IN4AeTCA OT NpenapaTtoB reHHOM Tepanuu in vivo, 3apernctpupo-
BaHHbIX B APYriX cTpaHax. [JedcTBMe AAHHOrO npenapata OCHOBAHO
Ha BHeAPEHWW AONOMHNUTENBHON (DYHKLUMOHANBHOM KOMUM FeHa B CO-
MaTU4YeCcKne KNeTKKU, 4TO CTUMYNIUPYET He0OX0ANMYI0 (DYHKLMIO KNe-
TOK W He nofipa3yMeBaeT BOCCTAHOBNEHUE Ae(DEKTHOIO reHa B reHeTu-
4eckoil mocnefoBatenbHOCT [4]. 3TOT npenapar Takxe OTMYaet
60nee HM3Kas LieHa, UHble NPUHLMMBI NPON3BOACTBA, XPAHEHUS 1 ero
BBELEHWA N0 CPAaBHEHWIO C npenapatamu reHHOM Tepanuu, 3aperu-

www.pharmacoeconomics.ru

172

FARMAKOEKONOMIKA. Modern Pharmacoeconomics and Pharmacoepidemiology. 2020; Vol. 13 (2)

HdaHHan UHTEepHeT-Bepcusa ctatbm 6bIna ckauyaHa ¢ cauTa http://WWW.pharmacoeconomics.ru. He npegHa3Ha4YeHo ANfs UCNOoJIb30BaHUA B KOMMEepP4YeCKUX uensax.

UHdopmaumio o penpMHTax MOXHO Nnony4uTb B pegakuumn. Ten.: +7 (495) 649-54-95; an. noura: info@irbis-1.ru.


http://www.pharmacoeconomics.ru
https://doi.org/10.17749/2070-4909/farmakoekonomika.2020.040
http://www.pharmacoeconomics.ru
http://www.pharmacoeconomics.ru
http://www.pharmacoeconomics.ru
http://www.pharmacoeconomics.ru
mailto:info@irbis-1.ru
mailto:info@irbis-1.ru
mailto:info@irbis-1.ru
mailto:info@irbis-1.ru

O0630pHbIC MyOIMKaALIMU

ORI

CTPUPOBAHHbIMI B 3apy6eXHbIX CTpaHax. [o-Buanmomy, onbiT 06pa-
LLeHNst AAHHOW TEXHOMOMN Ha PbiHKe B PO He ABNIAETCS A0CTATOYHbIM
Ans pa3paboTKy NOAXO00B O (DMHAHCUPOBAHWK FEHHbIX MPenapaTos
B P®. B cBA3M C 9TUM aHann3 3apy6exxHOro onbiTa OLEHKN U NPUHA-
TUS PELUeHUA 0 BO3MELLEHMW NpenapaTtoB reHHOW Tepanuu in vivo
NPeACTABNSAET CYLLECTBEHHbIN NHTEPEC.

Llenb — npoBefeHne 0630pa 3apy6exKHbIX NOAX00B K OLEHKe 1 hu-
HaHCMPOBAHMIO NPEeNnapaToB FeHHOW Tepanui in vivo.

MATEPWAJIbI U METO/1bl / MATERIALS AND METHODS

Ha nepBoM 3Tane ¢ Lienbto aHanu3a 0C06eHHOCTEN NPOBeLEHMs 1 pe-
3yNbTaToB KNNHUKO-3KOHOMUYECKNX ccnegosannit (KAW) 6bin npose-
[eH cuctematiyecknin nonck nyénukauuii K3 npenapartos reHHom Te-
panuu in  Vvivo, 3aperucTpupoBaHHbIX B  HACTOALLEe Bpems
Ha MeXAyHapoAHOM pblHKe. Momck ny6nukaumin K3W B 6uénuorpa-
thuyeckont 6a3e AaHHbix MEDLINE n nowuckoson cucteme Google
M0 K/KYEBbIM CI0BaM WM UX COYeTaHMsM, cooTseTcTytomm MHH
1 TH naeHTudnumnpoBaHHbIX NpenapaTos reHHON Tepanuu in vivo: «Ta-
NMoreH narepnapensek», «talimogene laherparepvec», «AManmxuk>»,
«Imlygic», «BOpeTUreH HenapBoBeK», «voretigene neparvovec», «J1yk-
CTypHa», «Luxturna», «oHaceMHOreH abenapBOBeK», «onasemnogene
abeparvovec», «3onreHcma», «Zolgensma», «anunored TUNapBOBeK»,
«onasemnogene abeparvovec», «fnnéepa», «Glybera», «ae3okcupun6o-
HYKMeNHOBAs KNCOTA NNa3MUAHAS [CBEPXCKPYYEHHAs KOMbLieBas ABY-
LenoyeyHas]», «HeosackynreH», «Neovasculgen», a Takxe «3arpa-
ThI-3(DheKTUBHOCTb», «cost-effectiveness», «3aTparbi-none3HOCTb»,
«cost-utility», «aKOHOMUYECKII aHaNU3», «economic analysis».

AHanu3 HalieHHbIX B pe3ynbTaTe npoBefeHHOro nomcka Kau b1 npo-
BELEH M0 CNeLyOLLMM KPUTEPUAM: NOKa3aHue K npumeHeHunto JIM u ux
3NNAEMUONOr4eCKNe XapakTepucTKK, BbIGOP npenapara (TexHomorum)
CPaBHEHMS, KNWHMYECKME AaHHble, UCMONb30BaHHbIE ANS MOCTPOEHNS
MOZEeNu, Buabl y4TeHHbIX B K3 3atpar, MeTofonorus OLeHKN nonesHo-
CTV FeHHOI Tepanuu, nony4eHHble B pesynbrate KW sHaqeHuns ICER.

Ha BTOpOM aTane 6bl1 NPOBEEH NOUCK OTKPbITbIX AAHHbIX O NOJ-
X042X K NMPOBEAEHUI0 OLEHKW NpenapatoB reHHoW Tepanuu in vivo
areHTCTBaMM N0 OLEHKe TeXHONoruin 3npasooxpaHenns (0T3-areHT-
cteamun) Aurnun, LWotnanaun, Tepmanun n ®OpaHumn, Takxe Obin
NPOBEJEH MOMCK 3aKMHO4EHNA, CHOPMUPOBAHHBLIX N0 pPesynsratam
MPOBEEHHON paccMaTpUBAEMbIMII areHTCTBaMU OLEHKW npenapa-
TOB FeHHOM Tepanuu in vivo.

Ha TpeTbem aTane 6b1y1 NPOBeLEH NOUCK OTKPbITOI MHApOpMALAN 06 1C-
Mnonb3yeMbiX B 3apy6eXHbIX CTPAHAX NOAX0AAX K (PUHAHCUPOBAHNIO JOPO-
TOCTOALLMX NPENaparos, B T.4. BO3MOXHbIE NOAXOLb! K FEHHOI Tepanii.

PE3YJIbTATbI N ObCYXAEHUE / RESULTS AND DISCUSSION

Pe3ynbTatbl noucka u aHanusa KN

BbiNo BbISBNEHO, YTO B HACTOSALLEE BPEMS B MUPE 3aperncTpupoBa-
HO NATb NPenapaToB reHHOWN Tepanuu in vivo: TanMMOreH narepnape-
neek (TH Umnupxuk (aHrn. — talimogene laherparepvec, Imlygic,
Amgen Europe B.V., Huaepnatjpl)); BopeTtureH Henapsosek (TH Jlyk-
CTypHa (aHrn. — voretigene neparvovec, Novartis, LLIseiiuapus)); oHa-
cemHoreH abenapoBek (TH 3onreHcma (arn. — onasemnogene
abeparvovec, Zolgensma, AveXis EU Limited, Vipnangus)); anunoren
Tunapeosek (TH Tmun6epa (aHrn. — alipogene tiparvovec, Glybera,
uniQure biopharma B.V., Hugepnauget)); Heosackynreu (aesokcupu-
OOHYKNEMHOBAS KMCNOTA NNasMuaHas [CBEPXCKPYYEHHAs KOmblieBas
npyuenoyeyHas], 000 «HekctleH», Poccus).

[anee anq yno6ctsa 6yayT UCMOMb30BATbCA NMPEUMYLLECTBEHHO
KOMMepYecKue HauMeHOBaHIUS NMPenapaToB reHHOI Tepanum.

Takum 06pa3om, cuctematmyeckuii nouck K3 6bi1 BbINOSHEH B OT-
HoweHum J, npeacTaBneHHbIX B Tabnuue 1. Mpu 3ToM cneflyet 0Tme-
TWTb, YTO npenapar [Mnbepa B HacTosllee Bpems He obpaliaeTcs
HW B OJHOI CTPaHe, Tak Kak KOMNaHMs-pa3paboTynk He NPOAnuna ero

perucTpauunio. 310 CBA3aHO, C OJHOW CTOPOHbI, C TEM, YTO [aHHbINA
npenapar noKas3aH A8 CHUXEHMs 4acTOTbl OCTPOro NaHkKpeaTuTa Ans
04€Hb Y3KOWM 1 Mano4MCieHHON rpynnbl NayueHToB ¢ AeuunUTOM nn-
NOMPOTENHNNNA3bI, KOTOPbIE HE MOTYT MeTabonnaupoBaTb XXUPbI.
C Apyroi CTOPOHbI, HECMOTPA Ha 3TO, BbICOKAs CTOMMOCTb Tepanuu
0CTPOro 3Mn30/a NaHKPeaTuTa, BbICOKAsA CTOMMOCTb Tepanun npena-
paToM U HeLOCTaTO4HOCTb KIIMHWUYECKOW 6a3bl He NO3BONIAIN Npena-
paty [nn6epa nony4uTb BO3MeLLeHNe B cTpaHax EC 1 OH 6bin HasHa-
YeH TOSMIbKO OAHOMY nauueHty B lepmaHuu [5]. HecmoTps Ha 310
JaHHbIA npenapat 6bln paccMOTPeH B 3TOM aHanu3e. B tabnuue 1
npuUBeJeHbl CPABHUTESbHbIE [JaHHbIE O CTOMMOCTU FEeHHbIX Mpenapa-
TOB iN Vivo B HEKOTOPbIX CTPAHAX.

B pesynbrare NnpoBEAEHHOIO MOMCKA B aHaNU3 GblIN BKITOYEHbI LLECTb
nyénukaunii K3V npenapatos rexHoii Tepanuu in vivo [13-18]. OcHos-
Hble XapaKTepUCTUKI W pe3ynbTaThbl BKMKOYEHHbIX B aHanu3 KW npepn-
CTaBneHbl B Tabnuue 2. Cneayet 0TMETUTb, 4TO Ny6nukauums Han X. u co-
aBT. (2015) [18] 6bina fLOCTYMHA TOMBKO B KPATKOM COAEPXKaHNN, O|HAKO
ero 6b1110 JOCTaTO4HO [15 NPOBELEHNs NPeSnoaraemMoro aHau3a.

CornacHo npoBeAeHHOMY aHanudy nybnukaumii K3V, npenaparbl
FEHHOI Tepanuu in vivo nokKasaHbl 15 fIe4eHNs pasnnyHbIx 3abosesa-
HWIA, XapaKTepU3YIOLLNXCS Pa3HOI pacnpOCTPaHEHHOCTbIO (0T YMbTpa-
pefKnx 3a60neBaHnin ¢ OAHUM criy4aem Ha 1 MITH Y4enoBek — aedouunT
NINNONPOTENHNUNA3bI, O PACNPOCTPAHEHHbIX 3a60MeBaHNA C 4acTo-
Toil cny4aes 6onee 50 Ha 100 TbIC. 4eNOBEK — MeNaHoMa), BO3PacToM
MaHuecTaumn (BKN0Yaa Kak BPOXAeHHble 3a60/1eBaHNS, Tak 1 3a60-
NEBaAHNSA, PA3BUBALOLLMECS NPEUMYLLECTBEHHO B NOXMIIOM BO3PACTe).
OpnHako Bce 3a6051eBaHWA XapakTepuU3ytoTCs BbICOKON THXKECTbIO
11 CEPbE3HbIMU CUMMTOMAMN U BeJYT K MHBANNAU3ALMMN U/ UK CMEPTN.

B paccmotpeHHbIx K3V ncnonb3osancs WWPOKMIA CMEKTP TEXHOMO-
WA CPABHEHWS, 1 TEHHbIE MpenapaTbl CPABHUBATIMCH KaK CO CBOUMMU
NpAMbIMI KOHKypeHTamu (3onreHcma) [17], Tak 1 co CTaHAapTHOWN Te-
panuen — JlykctypHa [15,16] u [mmn6epa [18]; B OLHOM CrlyHae reHHbIn
npenapat Obin OLEHEH Kak KOMMOHEHT KOMOMHUPOBAHHOW Tepanuu
(Mmmumxmk) [13]. CnepyeT TakKe OTMETUTB, YTO TOMbKO [Ba Npenapara
(TykctypHa u nnbepa) npefHasHadeHbl Ang Tepanuu 3a60neBaHun
C BbICOKOJ TepaneBTU4eCKO NOTPe6HOCTbIO, TO eCTb OTCYTCTBMEM
cneumduyeckorn Tepanun, B TO BPEMS Kak Ans ApYrix npenaparos
OblnV ONpefeneHbl aHANOrMyHble Npenaparbl Uiu MeToS, IYeHNs.

Kpome TOro, gokasatenibHas 6a3a, Ucnonb3oBaHHas B KA reHHbIX
npenapartos in Vivo, TaKXe XapakTepu3yercs 3Ha4YUTeNIbHON reTepo-
TEHHOCTbO B 3aBUCUMOCTW OT npenaparta u 3abonesaHus, ans Tepa-
MUY KOTOPOr0 OH NMOKa3aH. B yacTHocTw, 6bin BbIABNEH 3HAYUTENbHBIN
pa3bpoc B pasmepax BbIGOPKM NALNEHTOB, BKIIOYEHHbIX B KNNHWYE-
ckune nccnegosanns (KI), oaHako B 60MbLUNHCTBE CAy4aeB ee pasmep
6bin MeHee 30 4enoBek B rpynne reHHoro npenapara. B oTHOLLEHMK
reHHbIX NpenapaToB in Vvivo, TPebyLWmMX OLHOKPATHOr0 BBEAEHUS,
npeanonaraeTcs AJWTENbHOCTb KNUHUYECKOro 3dhdhekta Tepanuu
B TEYEHNE BCEN XWN3HM NALMEHTA, OAHAKO B HACTOALLEE BPEMS OTCYT-
CTBYIOT KIIMHMYECKME JaHHble, NOATBEPXKAAIOLLNE [AHHYIO TUNOTE3Y.
B cBA3M ¢ aTUM B BbileynomsaHyTbix KA [13-18] uccneposarenu
npuéeranu K NPOrHO3MPOBAHNIO KIIMHNYECKOr0 3(D(heKTa BO BPEMEHU
C NOMOLLbK0 MATEMaT4eCKOro MOJENNPOBAHUS N NyTeM NpOCTOro
ponyuieHus. Tak, Bo Bcex ny6nukaumsax K3W [13-18] 6bina ncnonb3o-
BaHa 9KCTPanonAums pesynbTaToB KIWHUYECKOW 3deKTUBHOCTH
Tepanuu Ha 0CHOBaHWK JaHHbIX KW wunu 6binu caenaubl LONYLLeHNs
0 CPOKe ANuUTenbHOCTK 3cppekTa Tepanuu. Kpome TOro, BO BCex ny-
onukauuax [13-18] B ka4ecTse pesynbrara 661710 UCMNOMNB30BAHO 3HA-
YeHWe WHKPEMEHTANIbHOro Mnokasarens «3atpartbl 3()(DeKTUBHOCTb»
(aHrn. — Incremental Cost-Effectiveness Ratio, ICER), paccuutanHoe
Ha OAWH J06ABNEHHbIN FOJ XKU3HW C MOMPABKOW HA KA4ECTBO (AHM. —
Quality-Adjusted Life Years, QALY).

Takum o6pa3om, B pesynbrare aHanus3a Lwectu nybnukaumin KW
He ObII0 BbIABIIEHO METOLONOMMYECKUX 0COOEHHOCTEN NPOBEAEHNS KITU-
HWKO-3KOHOMMYECKON OLLEHKM NMPEenaparoB reHHOM Tepanuu no CpasHe-
HWKO C METOLONOren, UCnonb3yemon ans oueHku apyrux JM (1o ectb
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Review articles

Frmakoekonomik

Ta6mmua 1. JlaHHbIE 0 CTOMMOCTH TEHHBIX IPENapaToB in vivo.

Table 1. The cost of in vivo gene therapy drugs.

MHH (TH) npenapara Moka3sanue CrtpaHa ity Tepanfr
OJJHOT0 NauneHTa
[1e30KCMPUOOHYKNEMHOBAs KUCNoTa
nnasmMuaHas [CBEPXCKPYy4eHHash Kombliesas Vlwemuns HUKHUX KOHEYHOCTEN Poccus 240 000 py6.*** [6]
AByuenoyeyHan] (HeoBackyrnreH)
" okono 900 000 € [7]
AnunoreH TunapsoBek (Mnbepa*) [Jecununt nunonpoTemHunass! [epmaHus (~64 215 000 py6.)
72287,80-289151,20 € [8]
[epmanus
PacnpocTpaHeHHas HeonepabenbHas (~5 150 506-20 602 023 py6.)
TanumoreH narepnapensek (AMnnmkuk)
MenaHoma CLUA 0T 65000 $ [9]
(~4 226 950 py6.)
13140 £ [1
HacnepcteeHHas auctpodus Aurnus S [0
(~4912 222 py6.)
BopeTureH HenapBoBek (JlyKcTypHa) CeTYaTKM rnasa, 06ycnoBfeHHas 850000 8 [11]
myTauuen B reHe RPE-65
VIEH CLIA (~55 275 500 py6.)
CrnvHarnbHas MbleyHas arpodus 2125000 $[12]
OHacemHoreH abenapBoBeK (30/reHcma) 1-ro Tna CLUA (~138 188 750 py6.)

* [Ipenapam 6oavuie He 0bpaujaemcs Ha eBPONENCKOM pbiHKe, mem He MeHee p

0 €20 603.

0bL10 NPUHAMO 6 NPOUWNAOM.

** Kype LIB P® na 07.10.2019 e. (1 espo — 71,25 py6., 1 doan. — 65,03 pyo., 1 6p. pynm — 80,23 py6.).

HA OCHO uu

#*% Cmoumocms Kypca pacc

MPUPOBAHHOIL NPedenbHOl OMNYCKHOI UeHbl NPoU3600umens.

* The drug was withdrawn from the European market. Still, the decision on the reimbursement for it was made in the past.
** Currency rate of CB RF dd 07.10.2019 (1 EUR — 71.25 RUB, 1 USD — 65.03 RUB, 1 BPS — 80.23 RUB).
**% The cost of the course was calculated based on the registered maximum ex-works price.

He ANS NpenapaToB reHHON Tepanueit). 3To CBA3aHO C TeM, YTO, HECMOTPS
Ha pag cneuncuyeckx 0C06eHHOCTEN, XapaKTEPHbIX 4 FeHHON Tepa-
nnK, 3TV Npenaparbl MOTYT NPUMEHATLCS NPU Pa3HbIX HO30M0rUAX, 061a-
[aTb PasHO OXWEAEMOM ANMTENbHOCTBI0 KNWHWYECKOro 3dddhekTa
11 pa3Hoii CTOUMOCTBHO. B CBSA3M C 3TM BHYTPYW JAHHOW rpynnbl npenapa-
TOB Ha6/1H0AAETCA BAPUATUBHOCTb B BbIOOPE TEX WM UHbIX METOA0M0MN-
4eCKNx NOAX0A0B Mpu nposefeHnn KAW, cBA3aHHbIX HEMOCPEACTBEHHO
C Y4eTOM 0COBEHHOCTEN KOHKPETHOrO npenapara reHHoi Tepanuu. Mpu
3TOM MOXHO OTMETUTb, 4TO 60/IbLLIAA 4ACTb METOLO0/OTUYECKIX TPYAHO-
CcTen, 06HapyxeHHbIX B KA ans npenaparos reHHO Tepaniu, 0TMevaeT-
CA U NPW 1CcCefoBaHNAX 0pdaHHbIX npenaparos. Takum 06pa3oMm, B Ha-
CTOAILLEe BPeMS MPEACTABNIAETCA CHOXHLIM CCDOPMMPOBATL MECTKME
1 cneundnyeckne 0co6eHHOCTU npoBeaeHns KW ans npenapatos reH-
HOW Tepanuu in Vivo KaK OTAENbHOrO KIacca, a pasnnyus B METOA0N0rMm
OyoyT WHAMBMAYAlbHbI AN KOKOOr0 KOHKPETHOro npenapara. Kpome
TOr0, MOXXHO KOHCTATUPOBATb HannyKe 60MbLLION BapUATUBHOCTI B METO-
aonorun K3, npoBoaMMbIX Ans OAHOMO W TOFO e npenapara. bonbLuas
4acTb METOLOMOMMYECKMX CIIOXHOCTeN npoBefeHus KW cBsizaHa ¢ HeHa-
[eXHOCTbIO MW NOSHBIM OTCYTCTBUEM [J0Ka3aTesbHOI 6a3bl N0 UX CPaB-
HUTENbHOI KNMHUYECKON 3(PEKTUBHOCTU.

ManeHbKIin pagmep nonynaunMyM nauneHToB, BKNOYEHHbIX B KU,
He N03BONsAeT 06eCNeYnTb CTATUCTMHECKYHO MOLLHOCTb, A0CTATON-
HYO ANf NOMyYeHUs AOCTOBEPHbIX M HAAEXHbIX Pe3yNbTaTos.
B cBA3M € 9TUM Ans pe3ynbraTtoB no paccmartpueaembim B KU nexo-
JaM XapakTepHa BbICOKas AO0NS HEONpeAeneHHOCTU, CBA3aHHas
He TOMbKO C PasmMepoM, HO U C CYLECTBEHHOW reTeporeHHOCTbI0
XapaKTepUCTMK UccneayemMon nonynauun. B aTom cnyyae npu He-
[0CTaTO4HOCTU pa3mepa Bbl6OpkM B KV MOryt ObiTb BKJIHOYEHbI
NauMeHTbl C PasHbIMI 3HA4eHUAMN MOANGUKATOPOB 3 heKTa, no-
TEHUMANTbHO BANSIOLLMMY HA UCXOA. C LeNiblo MUHUMU3aLNN BNInS-
HUS HEONPeLesIeHHOCTI Ha BaNUAHOCTbL pe3ynbratoB KA ucnonb-
3ylOTCA Takue METOAONIOrNYEeCKMe WHCTPYMEHTbI, KaK aHanus
4yBCTBUTENTbHOCTW, NO3BOMSAOLINIA OLEHNTb YCTONYUBOCTb PE3YIb-
TaTOB NPM N3MEHEHUI NapaMeTPOB UCCNEA0BAHNS, a TaKXKe Moje-
NMPOBAHNE PA3NYHbIX CLIEHAPMEB.

He MeHee 3Ha4MMOI Npo6eMoii ABASETCA OTCYTCTBUE CPaBHUTENb-
HbIX UCCNEL0BAHU NPenapaToB reHHON Tepanuu in vivo. B cBA3u ¢ 3Tum

ans nposefeHns KW mHorme mccnegosateny npuberarT K CUHTE3y
[aHHbIX, NOMYyYeHHbIX U3 pasHbiX K unu KOropTHbIX MCCNe0BaHNIA.
licnonb3oBaHme Takoro noaxofa BO3MOXHO TOMbKO B Cily4ae OAHOPOA-
HOCTW UCCIeyemblX NonynALui, LOCTATO4HON N3Y4EHHOCTM (DAKTOPOB,
BANSIOLLNX HA UCXOAbI (OTCYTCTBUS HEYYTEHHBIX MOANCMKATOPOB 3¢)-
(hekTa), CTaHAAPTU3MPOBAHHOCTM NPOLIEAYPbI BEAEHNS NALNEHTOB, UC-
M0Nb30BaHNS 06LEKTUBHBIX MU BANMAN3UPOBAHHbIX MCXO0B.

[ns NpUHATAS PELLEHNs 0 BO3MELLIGHN MNATENbLUNK AOIDKEH Nped-
CTaBNIATb BCO NONE3HOCTb (M. — utility) Tepanuu ¢ y4eToM Makcumans-
HOW 0XXAAeMON NPOAOSMKMTENBHOCTY 3cpdekTa. [ns 60MbLUMHCTBA Npe-
MapaTtoB TEHHOW Tepanuu NPeanonaraeTcs OAHOKPATHbIA  Npuem
JIOPOroCTOALLEro npenapata, Mocne 4ero ero 3dpekT CoXpaHseTcs
Ha NPOTSHXEHNN BCEN OCTaBLLIENCA XIU3HM NaumneHTa. [JaHHoe AonyLieHue
3aknazpiBaeTcs B 0CHOBY KA reHHbix npenapatos in vivo. OfHaKo B Ha-
CTOSILLIEE BPEMs OTCYTCTBYHOT KNUHWYECKME [aHHble, CBULAETENbCTBYHO-
LLme 0 (haKTU4eCKO NPOACIKUTENbHOCTI [EACTBIS AaHHbIX NPenapaTos
11 ANHAMUKe N3MeHeHUs 3GhdheKTa B TEHEHIE XKIN3HI NALMEHTOB.

AHanu3 3akntoyeHnin areiteTB 0T3 Ha npenapatbl FeHHOI Tepanuu
in vivo

Ha cnegytowem atane 6bi1 BbINMOMHEH aHaNW3 NpoLeaypsl U 3a-
KNH0YEHNIA Ha Npenapatbl FreHHON Tepanuu in vivo, caenanHbie 0T3
areHtcTBamu AHrnun, Wotnanguu, Ffepmanum n ®@panuum (Tadn. 3).

Ha ocHoBaHun aHann3a npoueayp OT3 B cuctemax 3apaBooxpa-
HEHUS BbILLENEePEYNCIEHHbIX CTPaH MOXHO KOHCTaTMPOBATb, YTO
B HaCTOfillee Bpems He pa3paboTaHO CneuuanbHOi npouenypbl
0T3 ana npenapaToB reHHoil Tepanuu. TeM He MeHee BO BCEX CTpa-
Hax, kpome ®paHuun, NpeLycMOTPeH creuunanbHbIi NPoLecc pac-
CMOTPEHMS NpenapaToB, NpefHa3HaYeHHbIX AN Tepanuu opdaH-
HbIX 3a00/1€BAHMIA, K KOTOPbIM 4aCTO OTHOCATCS FeHHble Npenaparbl
in vivo. 3T0T NpOLECC XapakTepuayeTcs YNPOLLEHHO npoLeaypoil
OLEHKN unu 6oniee rMOKUMU MPUHLMNAMU NPUHATAS PeLLIEHWi.

B Tabnuue 4 0606wieHbl pesynstatel OT3 npenaparoB reHHon Tepa-
nuK in vivo B OMCbIBaEMbIX CTPaHax. Mpenapar 30ireHcMa K MOMEHTY
noAroTOBKM HacToALlero 063opa He nomy4nn peructpauun B Espone.

Mo pesynbraTam NPOBEAEHHOr0 aHanu3a 3akntoyeHnit OT3-areHTCTB
MOXXHO CZieN1aTh BbIBOJ, YTO 10 HACTOALLEr0 BPEMEHU npenaparbl reH-
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Review articles

Frmakoekonomik

Ta6auua 3. OCHOBHbIE XapaKTEPUCTUKHU MPOLiecca OLIEHKU TeXHOIOTni 31paBooxpaHeHust (OT3) B 3apyOeKHbIX CTpaHax.

Table 3. The main characteristics of the process of the assessment of healthcare technologies (OT3) in foreign countries.

OcHoBaHue
Crpana / ns BbIpaboTku
0T3-arenTcTBO A P 7
pexomeHpauuit

Mpoueaypbl paccMOTPEHMs! BONPOCA O BO3MELLEHUH JIEKAPCTBEHHbIX NPEnaparos

Knuuuyeckue gaHHble,
OLieHKa TepanesTUYeCKOil
LIeHHOCTU npenapara

®paHums / HAS
nonynayum [23]

OpnHa cTaHaapTHas npoLeaypa OLEHKM, B X0/1e KOTOPOI OLIEHUBAIOTCS TepaneBTNyecKas
LIeHHOCTb Npenapara, [ONONHNTeNbHAS TepaneBTYeckas LeHHOCTb 11 pasmep LieNeBoi

KnnHnyeckune gaHHble,

lepmanus / G-BA, OLeHKM [24];

) OLieHKa 06aBeHHOM
|IQWiG (koHcynbTa- . . y
o KJIMHNYECKO MOJb3bI
TWUBHbIA OpraH)
npenapara

1) CTtaHgapTHas npoueaypa — OLeHKa J06aBNeHHON KMHUYECKOIA NOMb3bl U TOYHOCTYU JAHHON

2) [Ins opchaHHbIX Npenaparos, ¢ pacxofom 6r0mxeTa He 6omee 50 MH eBpo B rof,
[06aBNeHHas KNNHUYeCKas Nosib3a CYUTAETCS J0Ka3aHHOW Npu pernctpauumn. OueHka
CTOMMOCTY Tepanumn 1 YUCNEHHOCTH LieSIeBOV nonynaunum [24]

K3MW ¢ pacyetom ICER,

Arrua [NICE | agenue ICER ¢ MM

1) CrangapTHas npoueaypa OLeHKI (CTaHhapTHble Tpe6oBaHNa K meTogonornn KN,

MM —20 000 dpyHTOB) [25];

2) YckopeHHas npoveaypa oueHku, ans J1M ¢ HanexHow fokasaTenbHoi 6a301, UMeLLIUX
9KOHOMUYECKMe NpenmyLLecTBa (CTaHAapTHble Tpe6oBaHus kK metogonorun KW, ICER menee
10 000 chyHTOB) Npm He ycTynatoLleit apdhekTuBHoCTH [25];

3) Mpoueaypa oueHKn ans oHkonornyeckux J1M (ctaHaapTHbIe Tpe6oBaHus K MeTogonorim Kau,

€ BO3MOXXHOCTHO YBenu4eHns pacyetHoro QALY npw nogcyete ICER, M —20 000 doyHToB) [25];
4) Mpouenypa ans oueHKN opdaHHbIX Npenapatos (CMArveHHble Tpe60BaHNA K METOLONIOTN
K3W, N -100 000 dyHTOB) [25]

K3 ¢ pacyetom ICER,

Womnangus /SMC | - ewenme ICER ¢ NI

1) CtangapTHas npouenypa (CTaHaapTHble Tpe6oBaHus K metogonorum K,

[T —20 000 — 30000 chyHTOB) [26];

2) lMpoLuenypa OLEeHKM npenapaTtos, Ha3Ha4aeMblX B KOHLE XWU3HW naumenTa u ans JiM,
npeAHasHaYeHHbIX Ans peaKux 3a60neBaHui (CTaHAapTHble Tpe6oBaHus K metogonorun KW,
M- 20 000 — 30 000 ¢hyHTOB, CreynanbHas npoLesypa ronocosaqus) [26];

3) MNpouenypa OLEHKM NpenapaToB Ans ynbTpapeakux 3a601eBaHui (CMAr4eHHble Tpe6oBaHNs
K meTogonorun K3W, NI - 100 000 cyHTOB, CneumansHas npoLieaypa ronocosanus) [27]

insamer Bund.

IIpumeuvanue. HAS — Haute Autorité de Santé (¢p.), G-BA - G

sschuss (nem.), IQWiG — Institut fur Qualitét und Wirtschaftlichkeit im

Gesundheitswesen (nem.), NICE — National Institute for Health and Care Excellence (anen.), IT1T'TI — nopoe comoernocmu naamums, SMC — Scottish Medicine

Consortium (auen.).

Note. HAS — Haute Autorité de Santé (Fr.), G-BA — Gemeinsamer Bundesausschuss (Germ.), IQWiG — Institut fUr Qualitat und Wirtschaftlichkeit im Gesundheitswesen
(Germ.), NICE — National Institute for Health and Care Excellence (Eng.), IIT'I1 — Threshold willingness-to-pay, SMC - Scottish Medicine Consortium (Eng.).

HOIA Tepanuu in vivo OLEHWBAIOTCA B PaMKax CTaHAAPTHON NpoLeaypb!
0T3, 3a UCKNI0YEHNEM NpenapaToB, NPeAHa3HAYeHHbIX A1 Tepanun
opdaHHbIx 3a6onesanuii. OTCyTCTBUE CreunanbHOi npouedypsl 0T3
QNS NpenapaTtoB reHHOI Tepanui He ABNSAETCA 6apbepoM An1s Nono-
XKNUTENbHOTO PEeLLEHNs 0 BO3MELLIEHUN. B cTpaHax, rae npefycMoTpeHa
cneuuansHas npoueaypa OT3 ans opdaHHbIX Npenaparos, Bce pac-
CMOTPEHHbIE NpenapaTbl FeHHON Tepanuu in vivo ans Tepanuu opgan-
HbIX 3200/1eBaHUIA Y)KE MOMYHUAN NONOXNTENbHbIE PELLEHNs OTHOCH-
TeNIbHO CBOEro BO3MeLleHNs. [POBEAEHHbIA aHanu3 nokasan, 4To
peaynbrathl OT3 AnNg 0QHUX U TeX XKe NpenapaToB reHHOM Tepanuu
MOTYT OTNIMYATbCA B Pa3HbIX CTPAHaX.

OnHako psf 3apy6eXxHbIX aBBTOPOB, aHANU3NPYS BONPOChI BO3MELLE-
HUS MpenapaToB FeHHOI Tepanuu, NMPUXOAAT K BbiBOAY O TOM, 4TO
0T3-areHTCcTBAM HEO6XOAMMO BblpaboTaTb 0CO6ble MpoLeaypbl Ans
OLIeHKM TeHHbIX npenapatos. 310 06YCNOBEHO, NPexAe BCero, 0TCYyT-
CTBUEM SCHbIX MEXaHU3MOB, CBSA3bIBAIOLLIMX PELUEHNE O BO3MELLEHIN
11 OLIeHKY MOJIE3HOCTI FeHHOI Tepanun [37] ¢ y4eTOM BCEX LieHHOCT-
HbIX 3NEMEHTOB [/ NauMeHTOB 1 o6Luectsa [38,39]. Takxe, No MHe-
HUI 3apy6eXHbIX aBTOPOB, CYLLECTBYET HE06X0ANMOCTb Pa3paboTKu
1 BHELPEHNS HOBbIX CMOCOOG0B BO3MELLUEHWUS TEeHHbIX MpenapaTos.
Bo-nepBbIX, 9TO NO3BOUT YMEHbLWUTL (PUHAHCOBbLIE PUCKN MNaTeSb-
LLINKa, BbI3BAHHbIE HEIOCTATKOM KIMHUYECKUX AaHHbIX 06 3peKTnB-
HOCTI NpenapaTtos, a BO-BTOPbIX — YMEHbLUUTL HArpy3Ky Ha GIOKeT
B CBA3M C BbICOKOW eAWHOBPEMEHHON CTOMMOCTbIO Tepanuu [40,41].
Kpome Toro, Heo6xoAnmo, 4T06bI NpoLieAypa OLEHKN reHHbIX npena-
paToB NpW NPUHATAM WU NEPEeCMOTPE PEeLUeHN i 0 BO3MELLEHMM nmena
BO3MOXHOCTb UCMNOMb30BAHMS AaHHbIX PeaibHOM KIMHUYECKOI npak-

TUKW (OaHHbIE PErucTpPOB MAUMEHTOB). JTO MO3BOMMUT PACLUMPUTDL
OrPaHN4eHHbIe KIMHUYECKNE AaHHble 06 3MEKTUBHOCTU TEHHbIX
npenapartos [42,43].

AHanus noaxoaoB K PMHAHCUPOBAHMIO [OPOrOCTOALUMX Npenapa-
TOB B 3apy0EXHbIX CTPaHax

Oco6eHHOCTH 3KCNepTU3bl

B xo/4e npoBefieHHOr0 aHanm3a noaxo4oB K UMHAHCMPOBAHMIO [0-
POrOCTOALLNX MELULMHCKIX TEXHONOMNIA, MCMONb3YIOLWMXCA B CUCTE-
Max 34paBOOXPAHEHUs 3apy6eXKHbIX CTpaH, Obi0 BbIABMEHO, YTO
B MEX[YHapOAHOW NPaKTUKe CCPOPMUPOBAHO AOCTATOMHO 60MbLLOE
KONNYECTBO WHCTPYMEHTOB, HanpaBfieHHbIX HA ONTUMU3ALMIO TOCYy-
[ApCTBEHHbIX PACXOA0B, B T.4. 1N NPEnapatoB reHHOM Tepanuu, xa-
PaKTEpU3YIOLLNXCA KpaiiHe BbICOKOW CTOMMOCTbID. TeXHONOrUU reH-
HOW Tepanuu in vivo Conps>xeHbl C LeSTbIM PAA0M HeonpeaeneHHOCTen,
06yCnaBnnUBAKOLLNX COXKHOCTY NX aKcnepTuabl [44,45]:

— HeonpeneneHHOCTb OTHOCUTESIbHO KIUHUYECKOM MOMb3bl, B T.4.

C TOYKM 3PEHUS JONTOCPO4HOCTU KITMHUYECKOrO 3(DEKT;

— HeonpefeneHHoCTb OTHOCUTENbHO JOrOCPOYHON 6e30MacHOCTY;

— HeonpeneNeHHOCTb OTHOCUTENIbHO 3aTpaTHOM 3((EKTUBHOCTY;

— HeonpeneneHHoOCTb OTHOCUTENbHO HE0B6XOAMMOCTM UCMOMb30-

BaHWA MNPEenapaToB FEHHON Tepanuu in Vivo B KOMOGUHALMK
C CUMNTOMATUYECKON U 3aMECTUTENBHON Tepanueil.

K TpaguuMoHHbIM NOLX0AaM KOHTPOMS PaCX0A0B Ha JOPOrocTosLLne
MeINLMNHCKINE TEXHONOTMN OTHOCSATCS NEepPeroBopbI Mo LieHe C YCTaHOB-
NeHneM CKIULOK W NbroT, BBEAGHME UMW YBENMYEHNE YPOBHS COMaTexa
NaLUWeHToB, OrpaHNYeHNe LIeNesoi Nonynaumumu Ans npUMeHeHns npena-
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Ta6auua 4 . Pe3ynbraThl OLIEHKU TEXHOJIOTHI 31PaBOOXPAHEHNUS TEHHBIX [IPEMapaToB i Vivo B 3apyOeKHbIX CTPaHaX.

Table 4. Results of the assessment of healthcare technologies of in vivo gene therapy drugs in foreign countries.

Ctpana MHH (TH) npenapara Mpouenypa Pewenne
OpdhaHHbIiA npenapar — OLeHKa
AnunoreH Tunapeoeek (Mmubepa) P penap u PekomeHgoBaH [28]
He npoBoaunach
TanumoreH narepnapensek
lepmanus (Tnu6epa) CTaHpapTHas npoueaypa He pekomeH[0BaH, KNUHMYECKAs NoJb3a He fokadaHa [29]
BopeTureH HenapBoBek OpchanHbIi npenapar — oLeHka
p p P penap t Paccmotpenue G-BA [30]
(MykcTypHa) He npoBoAunach
AnunoreH TunapeoBek (Mmubepa) CTaHpapTHas npoueaypa He pekomeH[0BaH, HeJOCTATO4HAA KNNHNYecKas nonb3a [31]
®panups BopeTureH HenapsoBek CTaHpaDTHa NDOLGLYD PeKOMEH[0BaH, BbICOKAs KIMHNYECKash NOMNb3a
(NykcTypHa) Hap pouEAYP 11 3Ha4NTeNbHas [O6ABNEHHAR KNUHMYeCcKas nonb3aa [32]
TanumoreH narepnapensek PekomeHA0BaH Ans NPUMEHEHIUs B OFPaHNYEHHOI NoNynALnNn
CranpapTHas npouesypa
A (Mmnnpxuk) npu YCNoBUM NPeaocTaBneHns cknaku [33]
HINA
BopeTureH HenapBoBek
OueHka optaHHbIX NpenapaTos PekomeHZ0BaH npu yCnoBun NpesocTaBenns cKuaku [34]
(NykctypHa)
TanumoreH narepnapensek
pnap KomnaHus He nogana fochbe He pekomeHzoBaH [35]
(Mmanmxmk)
Wotnangus 5 0
OpeTUreH HenapBoBeK €HKa npenapatos
p P 4 penap . Paccmotpenue [36]
(NykcTypHa) IS yNbTpapeaknx 3aboneBaHunii

pata unu BeefieH1e JONONHUTENbHbIX YCIO0BWIA ero HazHaqeHus. OfHaKo
[laHHble Croco6bl MOTYT NPUBECTU K 3HAYUTENILHOMY OTPaHUYEHUIO [10-
CTyna NauMeHTOB K BbICOKOAY(EKTMBHOM [OPOrOCTOSLLEA Tepanuu,
a TaKxKe He0ChMHAHCUPOBAHMIO UHHOBALNI [44].

AnbTepHaTUBHbIE MOAIENH ONNaThbl

B HacTosLlee BpemMs BO MHOMMX 3apy6exHbIX CTpaHax paccmarpu-
BAETCS UCMNONb30BAHNE AlIbTEPHATUBHBIX CNOCO60B CHUXKEHUS 9KOHO-
MW4ECKOro 6peMeHn NnaTesibLUMKa 1 pUCKa HeonpeaeneHHocTn LoN-
rOCPOYHOM 3(H(DEKTUBHOCTM Tepanuu. B 4acTHOCTW, BbIAENSOT
CrefylollmMe MoJenu onnatbl, npegnaraemble Ans MCNONb30BaHMS
B C/ly4ae JOPOrocTOALLNX TexHonornii [44-47]:

—  MOfefb OnnaThl HA OCHOBAHMM COMALLEHUS M0 06bEMY U LieHe
(aHrn. — price-volume agreements);

—  MOZEnb OnnaTbl HA OCHOBAHUM COrNALLEHNS O Pa3aeneHnu 3a-
Tpar (aHrn. — cost-sharing agreements);

— MOLenb PaccpoyKiM nnarexa Wian amopTh3aunun pacxonos
(aHrn. — annuity payment models);

—  MOfefb nnartexemn Ha OCHOBE Pe3y/bTaToB JIEYeHNs UK Corna-
LUeHUs 0 pa3feNieHni puckos (aHrn. — outcome-based payments), ko-
TOpas B T.4. MOXET BKJTH04aTb:

 NPeAoCTaBNEHINe CKUAKN Ha NOCeaytoLLmne NnaTexu;

+ LleHo06pa3oBaHMe Ha OCHOBE MokasaHus (aHrn. — indication-

based pricing);

 rapaHTus BO3BpaTa CTOMMOCTW Ha OCHOBAHWUU pe3yrbTarta Jieye-

HUA (aHrn. — outcomes-based moneyback guarantees).

Mogenb onnatbl Ha 0CHOBAaHWM COMMALLIEHNS N0 06bEMY U LieHe NoApasy-
MEBAeT CHIKeHWe LieHbl Ha JTTT B criyyae, ecrim 06bembl ero NpoLaX NpeBbl-
LLIAKOT YCTAHOBIEHHbIE NPU MPUHATUN PELLEHIS NOPOrOBbIe 3Ha4eHUs [45].

Mopenb onnarbl Ha OCHOBaHWW COrMaLIeHUs 0 pasfesieHnn 3aTpar
NnoApasymMeBaeT NpefocTaBieHne MpOU3BOAUTENEM  MPOLEHTHOM
CKUAKM NN6O0 Ha NepBbIi LUKN Tepanum, Nmbo Ha BECb KypC NeveHns
BCEM MaLeHTam, KOTopbIM OHa nokasaHa [45].

CornacHo npoBeAeHHOMY aHanuady nuTepatypbl, Haubonee nep-
CMEKTUBHbIMI 11 NPenapaToB reHHOM Tepanun SBRAOTCS LBe Moje-
NI ONNIAThI — PACCPOYKA NIATEXA 1 ONyiaTa HA 0CHOBAHUM PE3yNbTaToB
NeYeHns (Mnm cornallenns o pasaeneHnn puckos, GPP).

Mopenb paccpoyku nnatexa noapasymeBaeT pacnpefeneHue
CTOMMOCTM NPOBELEHHON FEHHOI Tepanun Ha HEeCKONbKO 3Tanos

onnartbl B TE4EHUE ONpeSeneHHOro nepuoja BpeMeHu (exxemMecsy-
Hble WNW €XerofHble BbINAATbl B TEYEHWE YCTAHOBIEHHOTO
BPEMEHU WUNIN OCTABLUENCH XWU3HW nauneHTa). [aHHbld noaxon
NO3BOJNIAET COMNOCTaBUTL OO6LUYID CTOMMOCTb OAHOKPATHOrO BBE-
JeHUa reHoTepaneBTMHECKOro npenapaTa v JOATOCPOYHbIA KNu-
HUYECKMl 3P eKT Tepanuu, a TaKXKe CHU3UTb NepBOHAYalibHbIE
UM CyMMapHble pacxXofbl NnaTenblynka 1 cb6anaHcuposatb rofo-
Bble pacxofbl 610KeTa. AT0, B CBOIO 04epefb, NO3BONAET COKPa-
TUTb 6apbep Ang peann3auny COOTBETCTBYIOLLEro A0CTyNA nawu-
EHTOB K [0pOrocTOALLER Tepanuu W COXPaHWUTb BO3MOXHOCTb
(PMHAHCOBOrO MOOLLPEHNA UHHOBALMOHHbLIX pazpaboTok. OaHako
[aHHas MOJeNlb He YYMTbIBAET HEeOMnpefesieHHOCTb, CBA3AHHYIO
C AJIMTENIbHOCTbH COXPAHEHUS PeanbHOro KNMHUYecKoro agpdek-
Ta Tepanum 1 cnoco6HOCTK npenaparta NOMAHOCTbIO N3NEYNTh 3a-
6onesanue [44-47].

Mogenb nnartexeil Ha 0CHOBE pe3ynsTaToB neyveHns (unu CPP)
0CHOBaHa Ha KOPPEKTMPOBKE OMnatbl B 3aBUCUMOCTU OT TOrO,
6bl1 N JOCTUMHYT CNELNUYECKNA KNMHNYECKMA NCXOL Tepanuu
nnu Het. Mpu 3TOM B NPOLECCE YCTAHOBMEHMSA LiEHbl HAa Tepanuio
BO3MOXHO MPUMEHEHNE CUCTEMbI CKULOK 1 YCTYNOK Ans 6yayLimx
nnatexen. Takxe UCnonb3yTcs Apyrue noaxoAsl K onnare, Ha-
npumMep, 3aK04eHne JOroBOPOB HA OMATY Tepanum TONbKO Bblle-
YEHHbIX NALWEHTOB. [pyrum noaxoLoM SBASETCS onsaTa 3a euHN-
Lly KNHWU4Yeckoro addhekTa, Hanpumep, 3a rof, B Te4eHNe KOTOporo
NauneHT CYMTAeTCs W3NeymBlIMMCS OT 3ab6onesanus. lpu 3ToM
BO3MOXHO NPUMEHEHWEe U Lpyrux NoAXOAOB K onnate B pamkax
JaHHON Mofienu. Takoro pofja CornalleHns 03Ha4akT, YTO PUCK He-
9(PEKTUBHOCTU Tepanun pasfensetcs Mexznay npou3BoAuUTeseM
1 NNATeNbLUNKOM, CHUXAA PUCKN MOCHELHEro OTHOCUTENbHO HEo-
npeaesieHHOCTH, CBA3AHHON C KNMHNYECKON 3(D(PEKTUBHOCTLIO Te-
panuu. ns gaHHOM MOLenn onnathl XapakTepeH pag HeAoCcTaTkos,
CBSA3aHHbIX, B YACTHOCTH, CO CTOMMOCTbIO MOMYYEHNS KITMHNYECKNX
pes3ynsTaToB U METOLONOrunein ux céopa, a Takxe opMUpoBaHUs
[OTOBOPHbIX YCNOBUI — YTO OYAET 03HA4ATh «YCMeX» U «He ycnex»
Tepanuu, a TaKkxe 4to 6yfert onnaymsaTbes, a YTO HeT [44,46,47].

CnefyeT OTMETUTb, Y4TO MOLENb NiaTexeil Ha OCHOBE Pe3ynbTaToB
NeYeHns TaKxKe MOXET ObiTb CMONb30BaHA BMECTE C MOZENbIO pac-
CPOYKM Mmnatexa [46]. [laHHaa komOuHaLums npeLcTaBnseTca Hanoosnee
ONTUMANbLHOM, TaK Kak OHa, C OJHOW CTOPOHbI, MO3BOSISET pacnpene-
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Review articles

Frmakoekonomik

Ta6mmua 5. Kpatkasi XapakTepucTUKa MPerMYILECTB U HEIOCTATKOB JaHHbIX MOJIEJEii.

Table 5. Short characteristics of the benefits and drawbacks of the models.

Mopenb onnatbl

MpeumyLiecTea

HepocTatku

Paccpodyka nnarexa (B KpaTKOCPOYHOW NEpCnexkTuBe);

— CHKEHUE NepBOHaYaibHOro 6peMenn 1 6ropKeTa

— NOBbILLEHNE AOCTYNHOCTM Tepanun

— He CHWXaeT HeonpefeneHHocTb
KNUHNYECKOro adhdheKTa;

— He CHIKaeT 06LLee BNUAHME He GIopKeT
(B BONrOCPOYHON NEPCNEKTIBE)

Onnara Ha 0CHOBAaHMM COrMaLLEHUs
0 pasfesnieHnn puckos

— onnara 3a A0CTUTHYThIN PE3YNbTaT — CHUKEHUe
HEOMpPeaeneHHOCTI KIIMHMYECKOro addekTa

— He06X0AMMOCTb OTCNEXMBAHMUS
KJIMHWNYeCKOro adhhekTa B ONTOCPOYHON
nepcneKkT1Be

Paccpoyka nnarexa + onnara (B KpaTkoCPOHOM NeperexTee);

Ha ocHoBaHuu CPP

— CHUXEHMe NepBoHa4anbHoro 6pemenn ang 6mxera

— MOBbILLEHWE OCTYMHOCTY Tepanui;
— onnara 3a JOCTUrHYThI Pe3ynbTaT — CHUXKEHUe
HeonpeaeneHHOCTY KNNHUYecKoro acpdekTta

— Heo6X0AMMOCTb OTCNEXNBAHNS
KNMHNYEeCcKoro adhdrexta B 4ONTOCPOYHON
nepecnekTuBe

JINTb CTOMMOCTb TEPANU Ha ANNTENbHBIVA CPOK, @ C APYroii — 0CTaBASET
MNaTenbLUNKy BOSMOXHOCTb CHU3UTb (OMHAHCOBbIE PUCKI 3a CYET Npu-
BA3KI YCNIOBWIA NNaTeXa K KIMHUYECKM 1CX0aM.

B Tabnuue 5 npeactaBneHa KpaTkas XxapakTepucTiKa NpemmyLLecTs
11 HEJOCTATKOB JJAHHbIX MOJENEN.

B HacTosLLee BpeMs anbTepHaTVBHbIE MOAENN OnnaThl MCMOMb3YHOTCA
B PSAZE CTPaH B Ka4ecTBe Mep Mo KOHTPOJIH0 PACX0A0B HA A0POroCTOoALLNE
JIN. Hambonee 4acto BHeAPEHWE [daHHbIX anbTepPHATUBHBLIX MOJENeN
onnarbl 0TMe4eHo B Utanuu. imeHHo B WTanum peanuayeTcst KOMOUHUPO-

BaHHas MOAENb ONNaThl HAa OCHOBAHWW PaccpoyKi nnatexa  GPP B 0THO-
LLIEHUI Npenapata reHHon Tepaniu ex vivo Ctpumeenic. OfHaKo BO BCex
PAcCMOTPEHHbIX CTPaHaxX aKTUBHO MCMONb3YIOTCS TPAANLIMOHHbIE NOAXO0-
bl K ONTUMW3ALMK 3aTPaT, 0CHOBAHHbIE HA MEPEroBopax 0 LigHe, BO3Me-
LLIEHWM MO NoKazaHuam 1 T.4. [45,47]. B Tabnuue 6 npeactasneHa 6onee
noapo6Has MHGopMaLns 0 MeTOAaX KOHTPOAS PacxoAO0B Ha fekap-
CTBEHHbIE Npenapatbl, UCMOMb3YEMbIX B HEKOTOPbIX CTPaHax EBponbI.

K coxaneHuto, B PO 10 cux nop He BHePEHbI anbTepHATUBHbIE CXe-
Mbl OMNfaThl NIEKAPCTBEHHON Tepanun (MHHOBALWOHHbIE MOAENU fe-

Taémmua 6. MeTobl KOHTPOJISI PACXOIOB, UCIIOJIb3yeMble B HEKOTOPBIX cTpaHax EBpors [45].

Table 6. Methods of the expenses management used in some European countries [45].

Ctpana

MpumeHsiemMble NoAXoAbl K (PHAHCUPOBAHUID

®paHums

— [ns HoBbIX J1I BO3MOXXHO BO3MELLIEHIE HA OCHOBAHUM COMALLEHNS N0 00bEMY W LIEHE;

— Mogenb onnatbl Ha 0cHoBaHUM CPP ncnonb3yeTtcs peako v Tonbko B 0THOWeHMs JITT, npeaHa3HaqeHHbIX Ans NpUMEeHeHNs npu
32001eBaHNAX C HEYA0BNETBOPEHHBIMI KIMHNYECKUMI NOTPEOHOCTAMMN 1 C HEJ0CTATOYHOCTbIO KNNHUYECKMX [OKA3aTeNbCTB;

— Ecnn komuTeT No 3KOHOMMKe TOBapOB 3[paBooxpaHeHns GEPS u npon3soguTens He JOroBOpPMANCHL 0 Npuemnemoin Lexe, CEPS
1 cam NPOW3BOANTENb MOTYT NPEASI0KMTL YCTAaHOBUTL YCOBHYIO LIEHY Ha BpeMsi COopa ONONHNTENbHbIX MOCTMAPKETUHIOBbIX
[JlaHHbIX; B 3aBUCUMOCTM OT pe3ynbTaTa LigHa npenapara MOXeT 0CTaBaTbCs HEN3MEHHOM NN CHU3NTLCS

lepmanns

— LleHbl Bo3meLLeHus J1T1 cornacoBbIBaOTCA HA HALMOHANBHOM YPOBHE, MPY 9TOM B MPOLIECCE NPOBEAEHNS NMEPeroBopoB

B OTHOLLEHMM HOBbIX J1IT YalLe BCero NpUMeHSITCA CKUAKM, albTepHaTUBHbIE MOLENN ONNaThbl KPanHe peaku;

— GornacHo 3akoHy 0 pechopMe pblHKa NekapcTBEHHbIX cpeacTs, ¢ 2011 . 66110 BBEAEHO Tpe6OBaHNe A1s NPOM3BOAUTENEIA HOBbIX
NeKapcTB 0 He06X0AUMOCTHA COrNacoBaHMs LigH BO3MELLLEHIS ¢ HaumoHanbHoM accounaumnen hoHA0B 06513aTenbHOr0
MeanuMHCKoro ctpaxoBanus (aHrn. — National Association of Statutory Health Insurance Funds);

— [pou3BoamnTenu TaKxe MOryT 3aK/4aTb J0OOPOBOSbHbIE COMMALLEHUS O CKMAKAX C OTAENbHbIMUA MEANLNHCKUMM
CTPaxoBLLUMKAMM UMK accoumaLmuaMmi hOHA0B MeANLIMHCKOrO CTpaxoBaHus, Bkto4ast CPP 1 cornaluexus o noayLLIeBoi onnare
(aHrn. — capitation agreement). Tak, HemeLKas KOMNaHUA MeAULMHCKOro cTpaxoBaHus n komnaxus Novartis (LLIseruapus)
nognucanu GPP, cornacHo kotopomy Novartis 4acT4HO BO3MECTUT PacXoAbl, ECNM NALMEHT YMPET OT paka KPoBW B TeHeHue
onpeneneHHoro nepruoga BPEMeH1 Noce ieYeHns

Benuko6puranus

— 06bI4HO Mcnonb3yeTcs Takas (hopma BO3MELLLEHNS, Kak CXeMbl 40CTYNa AN naumeHTos (aurn. — Patient Access Schemes),
KOTOpbIE Yalle NPeAcTaBNAT co60i NpefoCcTaBneHne KOH(UAEHLNANbHbIX CKUAOK 1 B peakux cnyyasx GPP;

— NICE n NHS HepaBHO 3akntouunu cornaileHuns 06 ycnosHom BoamelteHumn ans CAR-T npenapatos ¢ Novartis —
TucareHneknencen (Kumpaia) u Gilead — akcukabtareH cunoneiicen (Eckapta). B cOOTBETCTBIM C COrNALLEHNUSMM 06 YCNOBHOM
BO3MELLEHINI NaLMeHTbI NOAyYaT CBOEBPEMEHHBI AocTyn K CAR-T-Tepanuu, B TO BpeMs Kak (hakTU4ecKne KNNHNYeCK1e AaHHbIe
6yayT cobuMpaThCAa B Te4eHNe cnefytownx 3-5 net n 6yayT Ucnonb3oBaHbl Ans nocneaytowmx oueHok NICE;

— B HacTOfLLEee BPeMs B paMKax CXeMbl 4OCTYNa COMNacoBaHa CKMAKA HA FeHHbIA npenapar TaMMOreH narepnapensek
(MManmxmk)

Wtanus

— 0T3-areHTcTBO AIFA MCNONbL3YeT anbTepHATUBHBIE MOAENI ONNaThl AN KOHTPOAS PACX0A0B HA LOPOrMe U MHHOBALMOHHbIE
NPOAYKTbI (BK/K04AA OHKONOrMYeCcKue npenapatbl), npu 3Tom AlFA ynpasnseT faHHbIMU, HE06X0AUMbIMU ANS
AOMWUHUCTPUPOBAHUS NIATEXHDIX COMNALLEHIA Yepe3 peecTp hapMaLeBTUYECKMX NPenapaTos, NOLIEXALLMX MOHUTOPUHTY;
— B 0CcHOBHOM MCNONB3YIOTCA CrieaytoLLMe anbTepHaTUBHbIE MOLENM ONMAThl: 0nata Ha 0CHOBAHUW PE3YIIbTATOB JIe4eHIs,
MOAeNb pacnpeaenexns satpar u GPP;

— B HacToALLee Bpema onnarta Ha 0CHOBAHWMW PE3YNbLTATOB IeYeHns NCNONbL3YETCs AnA npenapara reHHon Tepanumn ex-vivo
Ctpumeenuc* (Orchard Therapeutics (Netherlands) BV, Hugepnanzael) n npenapara TKaHeBOil UHXeHepun Xonoknap ™™
(Chiesi Farmaceutici S.p.A., Uitanus);

— B otHowwenuu npenapara 3anmokenc™** (MolMed SpA, Wtanus)) yctaHoBfeHa (OMKCMPOBAHHas LieHa BO3MELLIEHMS, HE3aBUCUMO

0T A031POBKM, 0HAKO € 9 0KTA6Ps 2019 r. KOMNaHWA-NPON3BOANTENb 0TO3BANA perncTpauuto B Eepone [48]

www.pharmacoeconomics.ru

FARMAKOEKONOMIKA. Modern Pharmacoeconomics and Pharmacoepidemiology. 2020; Vol. 13 (2)

HdaHHan UHTEepHeT-Bepcusa ctatbm 6bIna ckauyaHa ¢ cauTa http://WWW.pharmacoeconomics.ru. He npegHa3Ha4YeHo ANfs UCNOoJIb30BaHUA B KOMMEepP4YeCKUX uensax.

UHdopmaumio o penpMHTax MOXHO Nnony4uTb B pegakuumn. Ten.: +7 (495) 649-54-95; an. noura: info@irbis-1.ru.


http://www.pharmacoeconomics.ru
http://www.pharmacoeconomics.ru
http://www.pharmacoeconomics.ru
http://www.pharmacoeconomics.ru
http://www.pharmacoeconomics.ru
mailto:info@irbis-1.ru
mailto:info@irbis-1.ru
mailto:info@irbis-1.ru
mailto:info@irbis-1.ru

O0630pHbIC MyOIMKaALIMU

0y

F

Tabauua 6. OkoHYaHMe.

Table 6. Ending.

McnaHus

— B HeKOTOpbIX CryYasx UCnonb3yeTcs MOLeNb Onnarhl Ha 0CHoBaHuM GPP;
— B03M0OXHO ncnonb3oBaHne cornallesns 06 ycTaHoBNEHNN BEPXHEN rpaHuLbl 3aTpar (aur. — expenditure cap agreement)

MexXay HauuOoHanbHbIMU (VI peFI/IOHaJ'IbeIMI/I) opraHamu BnacT 1 Npon3BOANTENAMU

Tpumeuanue. JIIT - nexapcmeennoiii npenapam, OT3 - oyenka mexrono2uit 30pagooxp

1, CPP - co. 51 0 pazdenenuu puckos, AIFA - L'Agenzia Italiana del

Farmaco é I'autorita (uman.), CAR-T - Chimeric Antigen Receptor T-Cell (anen.), CEPS - Comité Economique des Produits de Santé (¢pany.), NICE - National Institute for

Health and Care Excellence (anen.), NHS - National Health Service (anen.).

* Oboeawennas gpakuyus aymonoeuunwix knemox CD34+, codepucawas knemku CD34+, mpancoyyuposanmvie ¢ pemposupycHoiM 6eKMopom, KOOUPYIOUUM

noce006amenbHOCMb A0eHO3UH deamunasvl komnaemenmaproi JJTHK.

wk BblpllmeHHble ex vivo aymonoeuuHble InUmeaudnbHole KAemKu poeosulbl 4e108eKa, coz)epwcamue CMeE0a08ble KNeMKU.

4% Annoeennvie T-kaemku, KU MOOUG
HU3BKOU AUHHOCMU U MUMUOUH-KUHA3Y 8upyca npocmoeo 2epneca | muna.

{UPOBAHHDBIE C PeMPOBUDYCHBIM 8EKMOPOM, KOOUPYIOUSUM YCeHeHHYIO hopMy perenmopa aKkmopa pocma Hepeos Hea06exa

Note. JIIT - pharmaceutical drug, OT3 - assessment of healthcare technology, CPP - risks-sharing agreement, AIFA - L'Agenzia Italiana del Farmaco é l'autorita (Ital.),
CAR-T - Chimeric Antigen Receptor T-Cell (Eng.), CEPS - Comité Economique des Produits de Santé (Fr.), NICE - National Institute for Health and Care Excellence (Eng.),

NHS - National Health Service (Eng.).

* Autologous CD34+ enriched cell fraction that contains CD34+ cells transduced with retroviral vector that encodes for the human adenosine deaminase (ADA) ¢ DNA sequence.

** Ex vivo expanded autologous human corneal epithelial cells containing stem cells.

**% Allogeneic T cells genetically modified with a retroviral vector encoding for a truncated form of the human low affinity nerve growth factor receptor (ALNGFR) and the

herpes simplex I virus thymidine kinase (HSV-TK Mut2).

KapCTBEHHOro 06ecrneyequs). Kpome T0ro, B 0TE4ECTBEHHOMN NPAKTUKE
OTCYTCTBYIOT 60nee TPaLULMOHHbIE METOLbl KOHTPONS pPacxofoB
Ha N1eKapCTBEHHOE 06ecneyeHne, NPUHATbIE U LUIMPOKO UCMOMb3YeMble
B 3apYy0EXXHbIX CTPaHAX.

B CBSI3W C 3TUM C LIeNbI0 CO3aHMe CUCTEMbI (DUHAHCUPOBAHUA HO-
BbIX IHHOBALMOHHBIX TEXHOMOMNIA 1 B T.4. MPEnapaToB reHHOI Tepanin
in vivo Heo6X041MMO HOPMATUBHOE YPerynmpoBaHiie BO3MOXHOCTM Npu-
MEHEHUs NeperoBOPHOro NpoLiecca no LieHe BO3MELLIEHNS, BHEAPEHWe
MHCTPYMeHTOB CPP, BO3MeLLEHMS N0 NOKa3aHWAM 1 B LieIOM MexaHu3-
MOB CO(OMHAHCUPOBAHUS (CONNATEXA) CO CTOPOHbI HACENEHNS.

3AKNHOYEHMWE / CONCLUSION

HecmoTps Ha «NpOpbIBHOW» CTaTyC FeHHOW Tepanun in vivo, ee
KpaiiHe BbICOKasi CTOMMOCTb MOXET CNYXMTb CYLLECTBEHHbIM Gapbe-
poM K 06ecneyeHnto X JOCTYMHOCTY ANS NALUNEHTOB.

Pesynbratbl NpoBEAEHHOr0 aHanu3a CyLecTBYHOLMX MOAXOA0B
10 OLEHKe MpenapatoB reHHO Tepanuu in vivo CBUAETENbCTBYIOT
0 TOM, 4TO AM3aliH U METOLONOrMYeCKMe 0COOEHHOCTU NX KNMHUYE-
CKOA M 3KOHOMWYECKOW OLEHKU CXOAHbI C METOLO0NOrMYeCKMMN
acnekTamn u3y4veHus opdanHbix JIM (Manoe YMCno nauueHTos, HM3-
KO€ Ka4eCTBO KJIMHNYECKNX AaHHbIX).

B HekoTOpbIX CTpaHax pa3paboTaHa U NPUMEHAETCA OTAeNbHas, 60-
nee ruékas npouesypa 0T3 ans opranHbix JIM. ViImeHHO 3Ta npoueny-
pa no3BonseT NPUMEHUTb AAHHYIO METOL0NOMI0 Ans oueHkm 1T rex-
HoV Tepanuun. O6Lien MeTOA0N0MNYECKOI CNOXHOCTLIO BO BCex KAW,
BK/TOYEHHbIX B aHanu3, Oblfla «HEHaJeXHOCTb» U/UN HU3KOE Kaue-

Mpumeyvanune usparenncrea UPBUC

Ctatbsi ony6nukoBaHa npu gmHaHcoson nopgaepxke 000 «Ho-
BapTuc ®apma» 13gatenbcTBa B COOTBETCTBUN C BHYTPEHHUMIA MO-
nutukamm 000 «HoBaptuc ®apma» u [OeACTBYHOLMM 3aKOHOAA-
TensctBoM P®. MueHne 000 «Hosaptuc @apma» MOXeT
OT/IMYATLCA OT MHEHNS aBTOPOB.
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CTBO JAHHbIX O CPABHUTENbHOW KNMHUYECKON 3(PEKTUBHOCTH, a TaK-
XKe OTCYTCTBME [0Ka3aTeNnbCTB MpennonaraeMoii JONrocpO4HOCTM
KNUHNYeCcKOro adhdoekTa Tepanui. 3ta npobrema BHOCUT 3HAYUTESb-
HYI0 HEOMNpPeAeNeHHOCTb B pe3ynbratbl KW, 4To CyLLeCTBEHHO YCNOX-
HSIET NPOLIECC NPUHATNA PELLEHNIA 0 BO3MELLIEHII NPenapaToB reHHOIA
Tepanuu. B cBA3NM C 3TUM MMEHHO NAaTenbLUMK BbIHYXAEH 6paTh
Ha ce6s OCHOBHbIE (DUHAHCOBbIE PUCKN. BO3MOXHbIM peLleHnem 3T0M
npo6nembl SBASETCA BHEAPEHUE WHHOBALMOHHbLIX MOAENen nekap-
CTBEHHOr0 0becneyeHus, Takme kak CPP n paccpouka nnarexa. [ax-
Hble MEXaHU3Mbl YXKe UCMOSb3YHTCA ANA BO3MELLEHUS npenaparos
FEHHOV Tepanuu in vivo B HEKOTOPbIX CTPaHax, 4YTo No3BOJIAeT pasje-
NNTb ONHAHCOBbIE PUCKM TEPANUK MeXAY NNaTenbLLMKOM 1 NPOKU3BO-
antenem.

B Poccuiickon ®epepaumn OTCYTCTBYET OTAeNbHas npoueaypa
0T3 ans oppanHbix JMT, 4T0 B 6yAYLLEM 3aTPYAHUT NPUHATUE peLle-
HUIA 0 BO3MELLLEHMN 1 TeHHbIX npenapatoB. Kpome Toro, B PO g0 cux
MOp He BHeAPEHbl MHHOBALMOHHbIE MOAENN NeKapCTBEHHOro 06e-
CMeYeHus (PUCK-LLIEPUHT, paccpoyKa nnartexen), B CBA3N C 4eM BO3-
MeLLeHNe CTOUMOCTM TEHHOI Tepanuu rocyfapcTBOM HEM36eXHO
NpUBELET K YBESIMYEHUID pUCKA HEeI(MEKTUBHOrO PACXOLOBAHUS
cpencts. MNoaTomy ABAETCA KpalHe akTyanbHbIM BOMNPOC O paspa-
60TKe He06X04AMMOI HOPMATUBHOMN 1 PUHAHCOBOM MHPPACTPYKTYPbI
Ans 06ecneyeHmns, ¢ 0fHON CTOPOHbI, AOCTYMHOCTW AaHHbIX BbICOKO-
3P EeKTUBHBIX TEXHONOMMIA 417 NALWEHTOB, W C APYroil CTOPOHbI,
COXPaHeHMs (OMHAHCOBOM CTabUbHOCTU BIOKETa CUCTEMbI 3[pa-
BOOXPAHEHMS 32 CHET BHEAPEHMS WHHOBALMOHHbLIX MOLeNei nekap-
CTBEHHOr0 06eCrneyeHns.
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