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CoBpeMeHHble BbI30Bbl 34PaBOOXPaAHEHMIO, CBA3aHHbIE KaK C MOSIBNEHMEM HOBbIX 3ab60neBaHui, Tak U ¢ OTCYTCTBMEM Tepanuum
ONS y>Xe N3BECTHbIX 3a60MEBAHNI U XU3HEYrPOXAIOLLMX COCTOSIHWI, BbISBNIEHNEM NaLNEeHTOB, HE pearnpyoLLmMx Ha CTaHOapTHbIe
NoaxoAbl NeYeHnsi, C OOHON CTOPOHbI, U pa3BUTME Hay4HOro npefAcTaBneHus o natoreHese 3abofieBaHuiA, npenaparax/merogax
neYeHns], NpuYMHax OTCYTCTBMA OTBETa Ha Tepanuio, akTUBHOE BHEAPEHWE B KIMHUYECKYIO NPaKTUKY AOCTMKEHWI MOMNEKynsp-
HOW 6MOMI0TMN U FEHETUYECKOW MHXEHepUK, C APYro CTOPOHbI, CO3Aal0T YCNOBUA Y BO3MOXHOCTU AN MOMCKA WHHOBALIMOHHbIX
npenaparos Ans MeauLMHCKOro npuMmeHeHns. OTHOCUTENBHO HOBbIM KNIaCCoOM SIBAAIOTCS Mpenapartbl HA OCHOBE KNETOK U TKaHen
YenoseKa (B COOTBETCTBUM C POCCUNCKMM 3aKOHOAATENIbCTBOM — OMOMEAVLMHCKME KNeTo4Hble npodyKTbl, BMKIT). OgHako He-
BO3MOXHOCTb YETKOro NpOrHo3vpoBaHus 3MMEKTUBHOCTM U PMHAHCOBOW MpPMBIIEKaTENIbHOCTN Takux npenapatos Ansa dapma-
LIEBTMYECKMX KOMNaHUI, a TaKxXe 3Ha4uTesibHble TpyaoBble U (OMHAHCOBLIE 3aTpaThl, CBA3aHHbIE C X Pa3paboTKON 1 BHEAPEHNEM
B KITIMHWYECKYI0 NPaKTUKy, ABASIOTCA OLLyTUMbIMK 6apbepamMun Ans BbiBOAA MX Ha hapmaueBTMYeckun pobiHOK. Llenb paboTtbl —
aHann3 HopMaTMBHO-NPaBOBON 6a3bl 3apPYOEXHbIX PErYNATOPHbLIX OPraHOB 1 OMbiTa UX HAY4HOr0 KOHCYNbTMPOBaHUS B XoAe paspa-
60TKM 1 BbIBOAA Ha hapMaLleBTUHECKUIA PbIHOK NMpenapaToB HA OCHOBE KNETOK M TKaHel 4esioBeka, YTo MOXET 6bITb UCMOMb30Ba-
HO B NPaKTUKe KOHCYNbTUPOBAaHMS 9KCMEePTHbIM yypexaeHnem paspabdoTtymkos BMKII. B ctatbe npeAcTtaeneHbl AaHHbIe aHanusa
HOPMaTMBHbIX JOKYMEHTOB, PEerfnaMeHTUPYIOLLMX NPoLeaypy HayYHOro KOHCYNLTUPOBaHUS perynatopHeiMu opraHamu EC, CLUA,
Poccuu, a Takxe npoaHanM3MpoBaHO COAEPXaHWe KOHCyNbTauui Ans paspeLleHHbIX K MPUMEHEHWUIO B MEAULIMHCKON MpakTuke
EC un CLUA npenapaToB Ha OCHOBE KINETOK 1 TKaHew Yenoseka. [pakTnka KOHCYNbTUPOBaHWSA 3apybeXHbIMU PerynsaTopHbIMM Op-
raHamu nokasbIBaeT, YTO HanborbLlee KONMYECTBO KOHCYNbTaumii 661510 NMPoBEAEHO Mo npenapaTamM Ha OCHOBE MeHETUYECKU MO-
OMULMPOBaHHBIX KNETOK YenoBeKa A8 NIeYEeHNs OHKOOrMYEeCKMX N reHeTuyeckux 3abonesaHunin. Bonpockl npenmyLLiecTBEHHO
Kacanucb coctasa creumduKaumm Ha rotToBbIv npenapar, oLeHKM 6e30MacHOCTUN, COKpaLLieHWs NPOorpaMmm JOKIMHUYECKUX Uccne-
[OBaHWU BBMAY OTCYTCTBUSI peneBaHTHbIX MOAENEN XNBOTHbIX MK 3a60eBaHni, a Takke KonmyecTsa naumeHToB, KOHEYHbIX TO-
Yek 3PHEKTUBHOCTM B KITMHUHECKUX UCCNEAOBAHMAX, OLIEHKM NOSIBNEHUS PenfIMKaLMOHHO-KOMMNETEHTHbIX PETPOBMPYCOB.
Kntouesble crnosa: MHHOBaLMOHHbIE NMpenaparbl; npenapaTbl HA OCHOBE KNETOK U TKaHeln Yenoseka; 6MOMEeAULIMHCKMNE KIeTOYHbIE
NPOAYKTbI; HAYy4YHble KOHCYNbBTaLUUK; NOAAEPXKKA B paMKax npoTokona
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Current challenges to healthcare, i.e. the emergence of new diseases, lack of therapies for known diseases and life-threatening
conditions, identification of patients who do not respond to standard treatment, on the one hand, and the evolution of scientific
understanding of disease processes, medicines, therapies, causes of treatment failures, and implementation in clinical practice of
innovations related to molecular biology and genetic engineering, on the other hand, create conditions and opportunities for the
development of innovative medicinal products. A relatively new class of medicines is based on human cells and tissues (the term
used in Russian legislation is biomedical cell products, BCP). However, the inability to accurately predict the efficacy and financial
rewards of such medicines for pharmaceutical companies, as well as significant labour and financial costs associated with their
development and clinical use, hinder their entry into the market. The aim of the study was to analyse the foreign regulatory setting
for the development and launch of human cell- and tissue-based products, as well as approaches of foreign regulatory authorities
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to scientific advice, which can be drawn upon by the Russian expert authority when providing advice to BCP developers. The
paper summarises the results of analysis of regulations establishing the procedure for providing scientific advice by EU, USA, and
Russian regulatory authorities, and analyses the advice provided for the human cell- and tissue-based products which are now
authorised in the EU and USA. The analysis of advice provided by foreign regulatory authorities shows that the largest number of
consultations were given for medicinal products based on genetically modified cells for the treatment of cancer and genetic diseases.
The questions were mainly related to the contents of specifications for finished pharmaceutical products, safety evaluation, curtailing
of preclinical studies due to the lack of relevant animal/disease models, the number of subjects and efficacy endpoints in clinical
studies, assessment of the appearance of replication-competent retroviruses.
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CnoXxHOCTb cOCTaBa NpenapaToB Ha OCHOBE KNETOK 1 TKaHen
yenoseka (aHanoros 6GMOMELULMHCKUX KIIETOYHbIX NPOAYKTOB,
BMKIT) — Hann4me XXnM3Hecrnoco6HbLIX KIIETOK CO CBOMM HAa6opoM
FEHOB W CEKPEeTUpyemMbIx (hakTopoB, 06yCnaBnuBaeT onpeaeneH-
Hble PUCKM MX NMPUMEHEHUS B MEAWLMHCKOW NPAKTUKE, CBA3AH-
Hble, TMaBHbIM 06pPa30M, C BO3MOXHOCTbKO MPOABMEHUA TYMO-
POreHHOr0 M OHKOTEHHOro noTeHumana. bonbLwoi npobnemoit
ABNAETCSA W HEBO3MOXHOCTb CTaHAAPTM3aLWN Kak NPON3BOLCTBA,
TaK W KOHEYHOro MpoAyKTa B 6OMbLUNHCTBE Cy4aeB (0CO6EHHO
AN ayTONOrMYHbIX NPenapaTtoB, KOrAa XapakTepucTuki u 06b-
€M KOHEYHOro NMpoAyKTa MOTYT 3Ha4MTeNbHO BapbupoBath) [1].
Kpome Toro, He Bcerga Tpe60BaHUA HOPMATUBHBLIX AOKYMEHTOB
no o6bemy, AM3aiiHy W NPOAOSIKMTENLHOCTM UCCNEA0BaAHNIA MO-
ryT 6bITb BbINOSIHEHbI pa3paboTymkamm; 0CO6EHHO 3TO KacaeTcs
npenaparoB Ans NeYeHus reHeTudeckux 3abonesaHuii [2, 3].
[Toatomy paspaboTka, NpOW3BOLCTBO, NPOBELEHNE AOKIUHNYe-
ckux (OKW) n knunnyeckux uccneposanuii (KW) npenapartos Ha
OCHOBE KJIETOK W TKaHel 4esioBeka NpenctaBnsaT CO60M npo-
LLeCC 3Ha4YMTENbHO 60NIee CIOXHbIA, TPYAOEMKNIA, LONTOCPO4HbIN
W [0POrocTOAWMA N0 CPaBHEHWO C TPAAWULMOHHbIMU JieKap-
cTBeHHbIMK npenapartamu (J111), a paccMoTpeHue perynsTopHbIMU
opraHamu pesynbTaToB pa3paboTKW C LeSbio BbIBOAA HA PbIHOK
Takux MpenapatoB BCEraa OCHOBAHO HAa MEPCOHANM3UPOBAHHOM
noaxoae [4-7]. OAHUM U3 MeXaHU3MOB NOAAEPXKKM pa3paboTym-
KOB MHHOBALMOHHbLIX NPenapatoB cO CTOPOHbI MeXYHapOAHbIX
PerynsaTopHbIX OPraHOB 34PABOOXPAHEHUS FBNAETCA HAY4HOE
KOHCYNbTUPOBaHMe.

Llenb paboTbl — aHanm3 HOpMaTUBHO-NPABOBON 6a3bl 1 OMbITA
Hay4YHOr0 KOHCYNbTUPOBaHMs 3apy6eXHbIX PErynsaTopHbIX OPraHoB
B X0fe pa3paboTKu 1 BbIBOAA HA (DapMaLieBTUYECKMIA PbIHOK npe-
napaToB Ha OCHOBE KETOK W TKaHEN YeN0BEKa, YTO MOXET ObITb
NCMONb30BaHO B MPAKTUKE KOHCYNbLTUPOBAHWUA 3KCMEPTHbIM Y4-
pexneHunem paspabotymkoB BMKII.

EBpOﬂEﬁCKOE dreHTCTBO NO JieKapCTBEHHbIM CpeAcTBaM
(EMA)

Baaumopencteue EMA ¢ paspaboTymkamu/cnoHcopamm JIM
ocywectensercad ¢ 1995 r. B Komutete no JIM gna yenoseka
(Committee for Medicinal Products for Human Use, CHMP) EMA
C03/1aHa paboy4as rpynna no Hay4HsIM KoHcynbetaumsam (Scientific
Advice Working Party, SAWP), eaMHCTBEHHOI 3adadeit KOTOPOM
ABNAETCA NPeJOCTaBNEHNE 3aABUTENAM HAYYHbIX KOHCYNbTauuii
(Scientific Advice) n noppepxku B pamkax npotokona (Protocol
Assistance). SAWP qaBnfetcs MHOronpogunbHOA 9KCNepTHOM
rpynnoi u BKAKYAeT npeaceaatens u 28 YneHoB, cpeau KOTo-

pbIX 3aMecTUTENb NpeAceaaTens, OAMH npeacTasuTenb Komute-
Ta no nepegosoi Tepanun (Committee for Advanced Therapies,
CAT), oouH npefcrasutens Komuteta no neguatpum (Paediatric
Committee) n po 3 npeactasutenen Komuteta no opaHHbIM
nekapctBeHHbIM cpeacteam (Committee for Orphan Medicinal
Products). Mpeacepatens HasHadaetcs CHMP Ha TpexneTHwid
CPOK C BO3MOXHOCTbIO NMPOAJSIEHNS B COOTBETCTBUN C PYKOBOA-
ctBom 2017 1.

Ha nto6om 3tane pa3paboTku CMOHCOP MOXET 3anpocuTb
y EMA pekomeHZaumn v yka3aHus OTHOCMTENbHO NOAXOAALLNX
MeTOA0B W WCCNeA0BaHUA [N1f MOMyYeHUs LOCTOBEPHON WH-
cdhopmaunmu 0 TOM, HAcKonbko 3dhdhekTmBeH U 6e3onaceH JM,
HEe3aBMCUMO OT TOro, nogxogut nu JIM AN LeHTpanu3oBaHHON
npouenypbl aBTopu3auMm unn Het. Kpome TOro, HayuyHble pe-
KOMEHAALMN PerynsaTopHoOro OpraHa ChyXar LOMOSHUTENbHOI
rapaHTven nNpaBMNbHOCTM BbIBPAHHBIX HAMpPaB/IEHWA nccne0Ba-
HUI no padpa6oTke J1M npu AanbHelLLei OLeHKe 3aBKW Ha NONy-
YeHue paspeLUeHns Ha MapKeTUHIOBYIO aBTopu3aumio (marketing
authorization application, MAA), a TakXxe NOMOrawT UCKITH4UTb
yyacTue nauueHToB B KU, KoTOpble He MOryT NPOAEMOHCTPU-
poBaThb [0Ka3aTenbCTB ANMEKTMBHOCTM W (MK) 6e30NacHOCTY
npenapara.

Hay4Hble KOHCynbTauun 1 NoajepXxka B pamkax npoTokona
none3Hbl paspabotynkam J1 B TOM cnyyae, ecnu:

- paspabatblBalOTCA WHHOBALMOHHbIE JIM, AnA KOTOpbIX OT-
CYTCTBYIOT TPe60OBAHUA UNWN OHWU HEAOCTATOYHO AETann3upoBaHbl
no paspa6otke u nposeaeHno KN n KW 8 pykosoacteax EC unu
B MoHorpaduax EBponenckoi hapmakoneu, BKNKOYas NPOEKTb
JOKYMEHTOB 1 MOHOTpachum, BbIMyLLEHHbIE AN 06eCneYeHns KOH-
CYNbTUPOBAHUS;

- pa3paboTymMK PeLlaeT OTKMOHMTLCS OT HaY4HbIX PEKOMEHAA-
LK B CBOEM nnaHe paspabotku JIMT;

- pa3pa6oTyuk JI uMeeT orpaHN4eHHbIe 3HAHUS O Perynupo-
BaHum 1M, 370 KacaeTcs Npexze BCEro akageMU4eckmx HayuHbIX
rpynn unu Manbix u cpeaHux npeanpustuin (MCIT).

Paspa6oTyuku J1M MOryT 3anpocuTb Hay4HYH KOHCYNbTauuio
Unu NOAJEPXKY B pamMkax NpOTOKONA Kak BO BPeMs paspaboTku
JIN po nogayun MAA, Tak n nocne asTopusayunm (puc. 1)2.

[Moanepka B pamkax NpoTokona — 3To ocobas hopma Ha-
YYHOr0 KOHCYNbTUPOBAHMA, [OCTYNHAs pa3paboTynkam npenapa-
TOB, OTHECEHHbIX K OphaHHbIM NS Ne4eHus peaknx 3a60NeBaHuni,
11 KacaroLLlancs BONpOCOB KPUTEPUEB UX aBTOPU3ALMU, K KOTOPbIM
OTHOCATCS:

- [eMOHCTpALMA 3Ha4MMOM Nosb3bl OT npumeHeHus JIM ans
KOHKPETHOr0 0pPaHHOro 3a60sieBaHus;

' Guidance for Applicants seeking scientific advice and protocol assistance (EMA/4260/2001 Rev. 10). EMA; 2020. https://www.ema.europa.eu/en/docu-
ments/regulatory-procedural-guideline/european-medicines-agency-guidance-applicants-seeking-scientific-advice-protocol-assistance_en.pdf
2 How scientific advice works. EMA. https://www.ema.europa.eu/en/human-regulatory/research-development/scientific-advice-protocol-assistance/
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AcnekTbl Ka4ecTBa
(npom3BoACTBO, UCMOMb30BaHNE
XUMUYECKMX, (DAPMALIEBTUHECKUX

1 6UONOrMYECKNX METOL0B
Ans TeCTUPOBAHUA
NeKapCTBEHHOr0 npenapara)
Quality aspects
(manufacturing, chemical,
pharmaceutical and biological
testing of the medicine)

ACneKTbl NPOBEAEHUS LOKIMHUYECKNX
CCNEA0BaHNIA (TOKCMKONOrMYECKue
1 hapmMaKosoru4ecKue TecTbl,
npefHa3Ha4eHHble 4na LeMOHCTpaLuu
aKTUBHOCTYW npenapara
B J1a60PATOPHbIX YCNOBUAX)
Non-clinical aspects (toxicological
and pharmacological tests designed
to show the activity of the medicine
in the laboratory)

AcneKTbl NPOBEAEHNA KIIMHUYECKIX UCCNeL0BaHNI
(Leneco06pa3HOCTb X NPOBELEHMNS Y NALUEHTOB
1NN 3[10POBbIX 06POBOJILLEB, BbIGOP KOHEYHbIX

TOYEK, MEPONPUSTIAS NOCNEe MApPKETUHTOBOIA
aBTOPU3aLNN, BKIKOYAA NNaHbl yNpaBeHus
puckamm)

Clinical aspects (appropriateness of studies
in patients or healthy volunteers, selection
of endpoints, i.e. how best to measure effects
in a study, post-authorisation activities including
risk management plans)

MeToponoruyeckue Bonpocs!
(cnornb3oBaHne CTaTUCTUYECKIX
METOA0B OLEHKMN OdHHbIX, aHaNn3

CnekTp BONpOCOB
ANS HAY4HOr0 KOHCYNbTHPOBAHMA

Range of questions
for scientific advice

O6Lwas cTpaTeris pa3BuTIS (Hanpumep, YCIOBHOE
MapKETUHrOBOE Pa3peLUeHne N paspeLLeHme
B MCKIIOUMTENBHBIX 06CTOATENbCTBAX, 3aMEHa

JaHHBIX, MOAENNPOBaHME)

JOKIMHNHECKNX/KNUHNYECKNX UCCTeS0BaHuIA
[JaHHbIMU NUTepatypebl, 6a3a AaHHbIX

Methodological issues
(statistical tests to use, data
analysis, modelling)

L

6€30MacHOCTK, NNaH yNpaseHns puckamu)

Overall development strategy (e.g. conditional
marketing authorisation or authorisation under

dopmart BONpPoCcoB (NpumMepbl)
Potential questions (examples)

exceptional circumstances, substitution
of non-clinical/clinical trials by literature, safety
database, risk management plans)

L

KOTOPOMY NpeaHa3Ha4YeH NeKapcTBeHHbIN npenapar?

1 aKTyanbHbIMKU?
- YMecTeH nn npeanaraemblid NNaH aHanuaa pesynbTatos?

- Is the proposed plan to analyse results appropriate?

- Is the medicine being compared with an appropriate alternative?

- SIBNAKOTCA NW rPyNMbl NALMEHTOB, BKO4YaeMble B KIIMHUYECKOE UCCNeA0BaHIe, A0CTaTO4HO PEnpe3eHTaTMBHLIMM 1S HACENEHUS,

- IBNAKOTCA N1 NNAHUPYEMbIe MEPONPUATIAS MO OLEHKE NOMb3bl TOr0 UAN UHOrO NIEKAPCTBEHHOrO Npenapara 060CHOBaHHbIMU

- [locTaro4Ha niv NPOJOIKUTENBHOCT KIMHUYECKOTO UCCIIeA0BaHNS U BKITHOHAET NI OHO JOCTATOYHOE KONMWYECTBO NALMEHTOB,
4T06bI NPEAOCTaBUTb HEOBXOAUMbIE [AHHbIE A5 OLEHKM NONb3bI U PUCKA NPUMEHEHS NIeKapCTBEHHOrO npenapara?

- CpaBHWBAETCA M NPUMEHEHME NeKapCTBEHHOIO Npenapara ¢ NOAXOAALLMM KOHTponem?

- Are the patients to be included in a study sufficiently representative of the population for whom the medicine is intended?
- Are the planned measures to assess the benefits of a medicine valid and relevant?

- Does the study last long enough and include enough patients to provide the necessary data for the benefit-risk assessment?

Puc. 1. CnekTp BONPOCOB 151 HAY4HOTO KOHCYNLTUPOBaHNS B EBponenckom areHTCTBe MO IeKapCTBEHHBIM CPeCTBaM.
Fig. 1. Types of questions addressed during scientific advice at the European Medicines Agency.

- CXOACTBO WNN KIIMHWYECKOE NPEeBOCXOLACTBO NPUMEHEHNS Haf
Apyrumu npenapartami u (Unu) MeTofamu nedeHus. 310 0C06eHHO
aKTyasibHO MPY HANM4KUK Ha PbIHKe Apyrux opdanHbix 1M, fneictene
KOTOPbIX aHAIOMMYHO HOBOMY NPOLYKTY A/l 3TOr0 XKe MoKa3aHus.

C 2015 r. BO3MOXHbI Hay4Hble KOHCYNbTaUUKM MO M3Y4eHUo
6esonacHocT nocne aestopusaummn (Scientific advice on Post-
Authorisation Safety Studies, PASS) no Bonpocam agu3aiHa gonro-
CPOYHbIX NOCTperncTpaumnoHHbix KA, npeaHas3HaveHHbIX Ans c6opa
[ONONHUTENbHON nHGopmMauumn o 6e3onacHocTyn J1 nocne nose-
NeHNs ero Ha hapMaLeBTNHECKOM PbIHKES.

Kpome Toro, Ha4uHas ¢ 2006 r. focTynHa npoLiesypa napasnniensHo-
ro KoHcynstuposanus EMA ¢ FDA (Parallel Scientific Advice (FDA-EMA),
PSA) B COOTBETCTBMM CO CNEAYHOLLMMIA OCHOBHBIMI NPUHLMANAMMU:

- npoueaypa napannesibHoN KOHCYbTauu MOXET 6biTb TOSb-
KO OJHOKPATHOIA;

- 3anpoc PSA He rapaHTupyet, 4yTto npouemypa PSA 6ymer
ynosneTsopeHa. o pagy npuy4uH ogHo unm o6a areHTcrea (EMA
u FDA) moryT oTKasatbCs OT yd4actus B meponpuatuu. Ecnm 3a-
NpOC CNOHCOPA Ha NapannenbHy0 KOHCYNbTaumio He 6yaeT yAoB-
NeTBOPEH, TO CMOHCOP BNpaBe 3anpalumeatb NpoLeaypy Hay4yHoro
KOHCYNbTUPOBAHMSA C KXKAbIM areHTCTBOM UHAMBULYANbHO;

- ecnn o06a areHTCTBa YAO0BNETBOPAT 3anpoc PSA, cnoHcop
MONYYNT 3NEKTPOHHOE MCbMO OT KXAO0r0 areHTCTBa, NOATBEPX-
JaloLLee Takoe COrnalleHne, ¢ ykasaHuem 0CHOBHOMO KOHTAKTHOMO
NNLA B KOXXAOM areHTCTBE;

- npouecc paccmotpeHusi PSA B uenom 3aHumaet 70 AHeid.
Tene- unu BuaeoKOHMEPEHLMS CO CNOHCOPOM M 060MMI areHTCTBa-
MW 06bI4HO NyIaHUpPyeTCs Ha 60-1 eHb NOC/e NOSy4YeHNs 3anpoca;

- nocne npoueaypbl PSA Kaxpgoe BeOMCTBO COXPaHUT CBOE
VHLUBNAYANbHOE NPUHATIE PErYASTOPHbIX PELLEHWIA, NOSHOMOYNIA

% Guidance for Applicants seeking scientific advice and protocol assistance (EMA/4260/2001 Rev. 10). EMA; 2020. https://www.ema.europa.eu/en/docu-
ments/regulatory-procedural-guideline/european-medicines-agency-guidance-applicants-seeking-scientific-advice-protocol-assistance_en.pdf
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no Bonpocam pa3paboTku JII n Heo6XoAMMbIX JOKYMEHTOB Ans
MapKeTUHIOBOW aBTOpM3auMu. PekoMeHZauum Kaxaoro BeaoM-
CTBa MOTYT OTAIMYATLCS NOC/E COBMECTHOrO 06CYXAeHMS",

Takxe ¢ nons 2017 r. BOSMOXHbI 1 NapannesibHble KOHCYb-
Taumn EMA ¢ EBponeiickoi ceTbto Mo OLEHKE TEXHOSIOrNil 34paBo-
oxpaHeHus (European Network for Health Technology Assessment,
HTA)®, 4T0 no3BonsieT pa3paboTynkam noayyatb 06PATHYIO CBA3b
OT PerynsaTopHbIX OpraHoB W opraHos HTA ang noggepxku npu-
HATUSA peLleHnii Ha MAA 1 BO3MOXHOCTW BO3MELLEHNA 3aTpar Ha
HoBble J1M ogHOBPeMeHHO. KoHCynbTaumu MoryT npoBOAMTLCA [0
UK Nocne BbIX0Aa NPOAYKTa Ha PbIHOK. 3Ta NpoLeaypa 3ameHseT
napanefbHyto nNpoLesypy Hay4HOro KOHCYNLTUPOBAHMS OpraHamu
EMA v HTA, npu koTopoi pa3pab6oTt4mku JTT fomkHbl 06patiatbes
B opraubl HTA rocynapcte — uneHoB EC nnanemayansHo. OueHka
HTA 3atem ucnonb3yercs ang UHPOPMUPOBAHUS O BOSMELLEHUN
3aTpar Ha fiedeHune U LeHe paspelleHHoro J1M Ha HaunoHanbHOM
yPOBHE®,

EMA B3umaeT nnaty 3a Hayd4HYl KOHCY/bTauuio, KoTopas
BapbMpyeT B 3aBUCUMOCTM OT 06bema KoHcynbTauun’: ot 43,70 fo
87,60€ (naHuble Ha 2019 r.); 75% CHWXeHWe nnatbl 3a Hay4Hoe
KOHCY/bTUPOBaHWEe BO3MOXHO Ana JI, npefHasHadYeHHbIX AN
neyeHns opaHHbix 3a6onesaHnin; 90% CHUXeHME NOLANH Npeg-
ycmoTpeHo ans MCI1, npuyem, ecnu pa3pabatbiBaeMblin npenapar
npeAHasHadeH Ans nevyeHns opghaHHoro 3a60seBaHNs UK OTHECEH
K MexaHu3my npuoputeTHon meguumubl PRIME (priority medicine),
Hay4Hble KOHcynbTauun nposoasaTes ans MCI 6ecnnatHo®.

Cob6ntoaeHne Hay4HbIX PEKOMEHAALNIA YBENNYNBAET LIAHCHI HA
Nnosy4eHne paspeLLeHns Ha MapKeTUHIOBYIO aBTOPU3ALNIO, HO He
rapaHTUpyeT ero.

Ha aTanax pa3paboTKn 1 OLEHKW NOAPO6GHbIE PeKOMEeHAALMK,
AaHHble padpaboTunky JIM, He ny6nukytoTes. OgHako MHgopma-
UM CTAHOBWTCA LOCTYNHOI no 3anpocy B EMA nocne Toro, Kak
JIM nonyyaet paspeLLeHne Ha MapKeTUHIOBYHO aBTopu3aLunio. Bee
0T4eThbl N0 oueHke J1MM, KoTopble 6binn 3aBepLUeHbl nocne 1 aHBaps
2019 r., BKNIOYAKOT pe3toMe BOMPOCOB pa3paboTymKa 1 KIo4eBble
anemeHTbl pekomeHaauuii EMA, a Takxe nHgopmauuio o Tom, Bbi-
NONMHUM N Pa3paboTynK 3TV PeKOMeHAALNM B pamKax 0T4eTa no
OLeHKe. Hay4yHble pekoMeHAaLmMmn Takxe ABNAKTCA OLHUM U3 OC-
HOBHbIX UCTOYHUKOB 06HOBNEHNA HAy4HbIX pekoMeHgauuin EMA no
Pa3BUTUIO MEAMLIMHDI 1 N0 KOHKPETHBIM 326011eBaHUAMS.

Mpoueaypa Hay4HOro KOHCYNbTMPOBAHUA BKIKOYAET 2 3Tana:

- 3Tan NNaHMpOBaHWA C NPeSBapuUTENbHLIM COBELLAHNEM WU
6e3 Hero;

- 9Tan oLeHKN 6e3 AUCKYCCMOHHO0 coBeLanns (40 aHen) unm
C AMCKYCCUOHHBIM coBeLlanuem (70 gHen).

3assuTens 6ynet npouHMOPMUPOBAH 0 TOYHOM CPOKE NPOBe-
[EHNA OUCKYCCMOHHOI0 CoBeLanunsa npmbnuantenbHo 3a 10 pabo-

4 Tam xe.

4ux iHen [0 NpoBefieHNs. Ha 04HOe KOHCYNbTMPOBaHKE OTBOANTCS
90 MUHYT.

BaXHbIM BNSETCS U TOT (hakT, YTO B MpoLieaypax HayyHbIX
KOHCYNbTaUMA HepeaKo y4acTBYHOT naumeHTbl. M npepnaraercs
MOLENMTLCA CBOWM NUYHbIM OMbITOM B OTHOLIEHWN KOHKPETHOro
npenapara no ONPeAeNneHHOMY MOoKasaHut. 3T0 MOXET MOMOYb
paspabotymkam JIIT n perynaTopHsIM opraHam noHsTb 3PeKTUB-
HOCTb UCCNEAyeMOro npenapara i pa3paboTatb ONTUMANbHYH CXe-
My €ro NPUMEHEHMS, a TAKKe OLEHUTb BAXHble ACMEKTbI Tepaniu
ans camoro nauumenTa. B 2018 r. kaxgas natas npowefypa Hay4Horo
KOHCYMNbTUPOBAHUS BKMKOYANa nauueHTos, 1 YneHbl SAWP cuntanu,
410 Noyt! B 90% Cryyaes y4acTie nauumeHToB o6ecneynBano fo-
MONMHUTENbHYIO LIEHHOCTb HAYYHOrO KOHCYNbLTUPOBaHKSA. [puMepHO
B K2XX10M 4eTBepTOM cnydae SAWP pekomeHoBana U3MeHWUTb NnaH
pa3paboTkm 1T ¢ y4eToM pekoMeHAaLuiA NauneHToB.

KoncynbtupoBanue EMA B pamkax perucrpaumu
npenapaToB Ha O0CHOBE KNETOK W TKaHeW 4enoBeka

KoHcynetuposanue B EMA no pa3paboTtke u peructpauui npe-
napaToB Ha OCHOBE KNETOK M TKaHel YenoBeka ocyulecTnset Ko-
muteT CHMP.

B xoae paspabotkum npenapata Yescarta (axicabtagene
ciloleucel, KTE-C19), Kite Pharma, Ha 0CHOBE XMMEPHbIX aHTUEeH-
HbIX PELenTopoB ANs NneveHus pedopakTepHbIX/peLnanBupyoLLnx
HEXOKKUHCKNX Iumcpom (HXJT) 3asBuUTeNb NOMYYNUN YeTbIpe Hayy-
Hble KoHcynbTauumu ot EMA: 23 mionsa 2015 ., 17 pgekabpsa 2015 .,
23 espana 2017 r. n 14 ceHtabps 2017 r., KoTOpble Kacanuchb
acnekToB Kavectsa, KW n K/ no cnegytowwmm Bonpocam™.

1. pon3BOACTBEHHBIA NPOLECC, ONpefeneHne WUCX0AHOro
martepuana, nepeyeHb UCCNeA0BaHMIA AN BbiNycKa npenapara (Ko-
HEYHOr0 NPOAYKTA) W BKNOYEHNS B cneundnkaumio, TeCTUPOBaHNe
npenapara Ha Hann4ve pensinkaLMoHHO-KOMNETEHTHOrO PeTPOBU-
pyca, cTpaTerns TeCTUPOBaHNs 6aHKOB KNETOK, KOHTPONb CTEPUIIb-
HOCTM, CONOCTABMMOCTb NPOAYKTOB NOCNE U3MEHEHWA npoLecca
NponN3BOACTBA, NPOrPaMMa OLEHKM CTabUNIbHOCTI M CPOKA MOSHO-
CTW NpW XpaHeHuu, Banmaauns npoLecca nony4eHns peTpoBupyc-
HOr0 BEKTOpA.

2. 06vem nporpammbl KW, y4uTbiBas OTCYTCTBUE COOTBETCTBY-
IOLLMX MOLENEli XKMBOTHbIX. OLEHKA MHCEPLMOHHOMO MyTareHesa.

[puHMMas BO BHUMaHMeE TOT haKT, 4To npenapar Yescarta 6o
paHee paccmoTpeH FDA n paspelleH K MeaULMHCKOMY NpuUMeHe-
Huo B CLUA, a TaKxe T0, 4T0 N0 3(HHEKTUBHOCTM TPAHCAYKLUN
11 MPOM3BO/CTBEHHbBIM XapaKTepUCTMKaM (CKOpPOCTb pocTa KNeTok,
XKM3HECNOCOBHOCTb, NPOCUNL CEKPeTUpPyeMblX (PaKTOPOB) npe-
fapar cornocTasum ¢ NPoAyKTOM, pa3paboTaHHbIM paHee B Haumo-
HanbHOM uHcTUTYTe paka (NCI, CLUA), B xofe KOHCynbTauum 66110
PELLEHO, YTO LOKMMHWYECKME LaHHblE, NOMYYEHHbIE C MOMOLLbIO

5 Parallel consultation with regulators and health technology assessment bodies. EMA. https://www.ema.europa.eu/en/human-regulatory/research-
development/scientific-advice-protocol-assistance/parallel-consultation-regulators-health-technology-assessment-bodies
& Guidance for Parallel Consultation (EMA/410962/2017 Rev.2). EMA; 2020. https://www.ema.europa.eu/en/documents/regulatory-procedural-guide-

line/guidance-parallel-consultation_en.pdf

 Fees payable to the European Medicines Agency. EMA. https://www.ema.europa.eu/en/human-regulatory/overview/fees-payable-european-medicines-

agency

Explanatory note on general fees payable to the European Medicines Agency (EMA/909567/2019). EMA. https://www.ema.europa.eu/en/documents/
regulatory-procedural-guideline/explanatory-note-general-fees-payable-european-medicines-agency-1-april-2019_en.pdf
8 User guide for micro, small and medium-sized enterprises. EMA. https://www.ema.europa.eu/en/documents/regulatory-procedural-guideline/user-

guide-micro-small-medium-sized-enterprises_en.pdf

9 Guidance for Applicants seeking scientific advice and protocol assistance (EMA/4260/2001 Rev. 10). EMA; 2020. https://www.ema.europa.eu/en/docu-
ments/regulatory-procedural-guideline/european-medicines-agency-guidance-applicants-seeking-scientific-advice-protocol-assistance_en.pdf
How scientific advice works. EMA. https://www.ema.europa.eu/en/human-regulatory/research-development/scientific-advice-protocol-assistance/how-

scientific-advice-works

10 Assessment report. Yescarta (EMA/CHMP/481168/2018). EMA; 2018. https://www.ema.europa.eu/en/documents/assessment-report/yescarta-epar-

public-assessment-report_en.pdf
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MupoBas npaKTMKa Hay4yHOro KOHCYNLTMPOBAHUA N0 BONpocaM pa3paboTku U perucTpauuu MHHOBALMOHHbIX NPenaparos
World practice of providing scientific advice on the development and authorisation of innovative medicines

CD19 CAR (chimeric antigen receptor) T-KNneTok, U3roToBMEHHbIX
8 NCI, He fomKHbI NOBTOPATLCS Npou3BoauTenem Kite Pharma npu
YCNoBMM [0Ka3aTeNlbCTBA CONOCTaBUMOCTI NPOAYKTOB U NpoLec-
COB NMNPOM3BOACTBA.

OTcyTCTBME MCCNEfOBaHUA KaHLLEPOreHHOCT U FeHOTOKCUY-
HocTw npenapara Yescarta npu nposefeHun OKW B xofe KOH-
cynbTaunm 6bI10 NPU3HAHO NPUEMEMBIM, HECMOTPS Ha CyLue-
CTBYIOLLMIA BO3MOXHbIA PUCK TpaHCGOPMALIMKW, NHAYLIMPOBAHHOM
UHTErpaumneint y-peTpoBUPYCHbIX BEKTOPOB B TEHOM T-KINETOK.
Kpome TOro, He 6b1110 3aperucTpupoBaHO Cy4aeB MHCEPLUNOHHOTO
OHKOreHe3a B KNIMHWYECKOM NpakTUKe Kak camoro npenapara, Tak
1 T-KNETOK, TPaHCAYLUMPOBAHHBIX Y-PETPOBUPYCHLIMU BEKTOPAMMU,
KOAMPYIOLMMU fipyrue TpaHcreHbl. OmnbIT, HAKOMIEHHbIA A0 CUX
nop C MbILUHLIMU 1 YeNOBeYeCKUMU T-KNeTkamu, noKasbiBaer,
4TO TpaHcopmaumsa T-KNeToK BCIeACTBUE FEHOMHON UHTErpauum
Y-PETPOBUPYCHBIX BEKTOPOB ABMIAETCA 04€Hb PEAKUM COObITUEM.

3. OtkpbiToe HekoHTponupyemoe KW I/1l cha3bl npenapata
Yescarta: onpegeneHue Lenesoi nonynauum (4ns pasHblX TUNOB
HXJT) n Hanuyue Heo6GecrevyeHHON MeLULMHCKON NOTPe6HOCTY
(unmet medical needs) no 3abonesanuio. Kpome TOro, paccma-
TPMBANUCH CNeayloLne BONPOCHI: CYATAKOTCA NI YacToTa U npo-
JOMKNTENBHOCTb 0TBETA KIMHUYECKN 3HAYMMbIMU N0 CPABHEHMIO
C MCTOPUYECKUM KOHTPOJSIEM; CTaTUCTMYECKAs OLEHKA B PasHbIX
KOropTax arpeccuBHbIx B-kneTouHbix HXJ1; npeanonaraemelii ypo-
BEeHb 6E30MacHOCTY NPUMEHEHNS npenapara Ha OCHOBE Pe3ynbTa-
TOB KMUHWYECKOM NpOrpaMmbi.

4. PaHJOMU3NPOBAHHOE OTKPbITOe OCHOBHOE KW dhasbi I
npu CpaBHeHUM CO CTaHLAPTHOWA Tepanuei: BbIOOP NONynALMu
ana KW npenapata Yescarta (no nokasaHuto peuuavsupytowias/
pedhpakTepHas audychy3Has  B-KpynHOKneToyHas  numdoma,
OBKKJT) u onpegeneHne Konn4ectsa nauneHToB. BbiKuBaemocTb
KaK KOHeyHast To4Ka, ee onpefeneHue, LenecoobpasHocTb Ans fe-
MOHCTPaLUN KNMHUYECKOr0 NPeUMyLLLeCTBa B XO4€e BTOPOIA JIMHUN
Tepanuu [OBKKJ1. KntoueBble BTOPUYHbIE KOHEYHbIE TOYKM (0ObEK-
TWBHaA 4acToTa OTBETOB M 06LLas BbDKMBAEMOCTb). PenpeseHTa-
TUBHOCTb [N €BPONENCKNX NALMEHTOB CO CTaHLAPTHbLIM NleYeH!-
€M B KOHTPONbHOI rpynne. MeToauka u 4actota BU3yanuaauuu
1 OLEHKN onyxonu. MnaH CTaTUCTUYeCKOro aHanmsa Ans nepsuy-
HbIX W BTOPUYHBIX TOYEK, BKMOYAA NPOMEXYTOYHbIN aHanu3. Co-
06LLEHMe O CepbesHbIX HexenareNbHbIX ABNeHUAX. MnaH MOHU-
TOPWHra npejnonaraemoil 6e30NacHOCTU, BKMHOYAIOLLMA OLEHKY
NOABNEHUS PENnNIMKALMOHHO-KOMMNETEHTHOr0 PeTpoBMpYCa, onpe-
JeneHne YPOoBHEN LUTOKMHOB U UMMYHOreHHocTH [1].

Mpu B3aumopeicTeun paspaboTynka npenapara Kymriah
(tisagenlecleucel), Novartis, Ha 0CHOBE XUMEPHbIX aHTUTEHHbIX pe-
LLenTopoB [N1A fie4eHuns ocTporo numdoobnacTtHoro nerko3sa (0J11)
1 anuchdysHol B-kpynHOKNeTouHoM numdomsl ¢ EMA 6bino npo-
BEAEHO 4 KOHCYNbTaLWW, BKNOYAA NOAAEPXKKY B paMKax NpoTOKO-
na: 25 anpens 2014 r., 28 anpens 2016 r., 20 utons u 14 ceHTa6ps
2017 r. KoHcynbTauum kacanucb acnektoB kavectsa, OKW un KU
(B HOPMATMBHOM [OKYMEHTaLWW AeTanu3auns COAepXXaHWUs KOH-
CynbTauuii He npeacTasneHa)'.

B xope paspa6otku npenapara Strimvelis (GSK2696273),
GSK'™, nns nevyeHus reHETUYECKOro 3a60neBaHUs — TSKENOoro
KOMOWHUPOBAHHOr0 MMMYHOLE(MLNTA, CBA3AHHOMO C feheKTOM
reHa afeHo3WHLEe3aMUHasbl, 3afBUTENb MOMYHYUN NATb HAYYHbIX
KoHcynbTauun oT CHMP: 21 wionsa 2007 1., 25 ceHta6psa 2008 r.,

23 moHsa 2011 1., 20 cpespans u 11 mapta 2014 r. PekomeHgauum
Kacanuch acnekTos KayecTsa, KW v KA. B 4acTHOCTK, B X046 Ha-
Y4HbIX KOHCYNbTALMIA GbI0 PELLEHO CriefytoLLee.

1. OueHka pucka onyxonesoro npouecca Ans npenapara Mo-
XKET ObITb OCHOBAHA HA KITMHWYECKNX JaHHbIX U N0 AaHHbIM JiUTe-
patypbl Ans aHanornyHbIX BEKTOPOB, €CIN UCCNe0BaHus 06LLei
TOKCWUYHOCTU He BbISBUAM 06PA30BAHUS ONYXONN U3 KIETOK.

2. bbino npusHaHo npuemnemsim, 410 OKIA TymOporeHHOCTM
HewenecoobpasHo, NOCKOMbKY HEBO3MOXHO NPOAEMOHCTPUPOBATL
ONNTENbHOE NPYKMBIIEHUE TPAHCAYLMPOBAHHBIX KNETOK Y MblLLE.

3. OKW kaHueporeHHoctn npenapata Strimvelis He npoBo-
ONNUCL W3-3a OTCYTCTBMS AfleKBATHOW MOAENA KMBOTHbIX, YTO
npuemsiemMo B CBAi3W C OTCYTCTBMEM MpPOSBAEHMS OMyXOneBoi
TpaHcdopmauum knetok B K. OaHako B COOTBETCTBUK C NaHOM
yNpaBs/eHus puckamu BepOATHOCTb 06pa3oBaHWA onyxonu 6ynet
OLeHMBATLCS B X0A4€ ANuTeNbHOro Habnoaennsa 3a KW AD1115611
1 C NOMOLLbHO PeecTpa naumeHToB.

Mpu paspa6oTtke npenapara Zynteglo (bluebird bio), npeaHa-
3HAYEHHOr0 ANs NeYeHns ApYroro reHeTuvecKoro 3a60nesaHns —
B-Tanaccemuu, 3asBUTENb NOMYHUN 5 HAYYHbIX KOHCYNbTALWA No
paspaboTke npenaparta, BKM0Yas NOAAEPXKKY B paMKax npoToKo-
na: 25 anpens u 23 niona 2015 r., 16 ceHTa6ps 2016 1., 21 anpens
1 9 Hosbps 2017 r."® Moanepkka B pamMkax NpOTOKONA Kacanach
CNeayloLnX acnekToB KayecTBa: MPOM3BOACTBEHHbIA NpoLecc
1 ero BnusHue Ha pesynbratbl KW, B 4acTHOCTW, NPy M3MEHEHUN
NNOLAJKA NPON3BOACTBA 11 COBEPLLEHCTBOBAHMM NMPOU3BOACTBEH-
HOr0 NpOLeCcca; HAAEXHOCTb XapakTepuCTUK npenaparta U aHanm-
TUYECKMX METOZO0B NpW BbIMYCKE, ro CTabusibHOCTb; COCTaB Cre-
uMcukaumn Ha npenapat, npefHasHadeHHbln ans KU; nepepada
(TpaHcdhep) TexHomorum; cocTas Aocbe Ans 3aABKU Ha Nony4YeHue
paspeLUeHns Ha MapKeTUHIOBYH aBTOPW3aLNio, CPOKM NpescTas-
NeHUs AaHHbIX, KBANUUKaLKUA LIEHTPOB A5 NPOBeAeHNs adhepesa
1 NPOCMEXNBAEMOCTb MaTepuana ans npou3BoAcTBa U NPoJyKTa.

B xopme paspabotku npenapata Zynteglo 6b1n10 onucaHo He-
CKOJIbKO BapUaHTOB NPOU3BOACTBEHHOIO NPOLIECCA U COOTBETCTBY-
towwmx npopyktoB (HGB-205, HGB-204, HGB-207 u 212). Mpeana-
raemble NPOM3BOACTBEHHbIE U3MEHEHUA W Lark Ans o06ecrneyeHus
penpe3eHTaTUBHOCTM BbIGOPKM NpW aHanusde napTuii NPOAyKTa,
NPOU3BEAEHHOIO paHee, C NPOAYKTOM, NPOM3BEAEHHbIM MOcne
COBEpLUEHCTBOBAHUS TEXHONOMNYECKOro npouecca, 06CyXaanuch
B XO[€ YeTbipex KOHCYNbTauuin 40 Nojayun 3asBKM Ha NomnyyveHue
paspeLLeHns Ha MapKeTUHIOBYH aBTopu3aumto. SAWP 6bi10 npu-
3HaHO, 4TO Pe3ynbrarbl UCCNEeJ0BaHUIA [OCTATOYHO HATNAAHO Ae-
MOHCTPUPYIOT, 4TO TEXHOMOrM4eckue npoLeccsl NPOU3BOACTBA
1 MapTuyM NpoAyKTa conocTasmmbl. Habnwogaemble pasnuyus npo-
M3BOACTBEHHOr0 npouecca mMoryT 6biTb NPUEMAEMbIMU C TOYKM
3peHns 6e3onacHocT 1 3AdhdeKTUBHOCTU. HeonpeneneHHOCTb
6bina Haanexawm o06pa3om yCcTpaHeHa 3asBuTeseM B OTBET Ha
3anpoc.

Moapepka B pamMkax NpoToOKOsa Kacanach CneaytoLwmx nepe-
yucneHHblx acnektoB KW npenapata Zynteglo B KOHTEKCTe ABYX
napaneNibHbIX KoHcynbtaumin EMA 1 pekomeHZauuin no OLeHke
TexHonornit (HTA).

1. MpurogHOCTb JaHHbIX, Nony4eHHbIX B xo4e KW npm yco-
BEPLLUEHCTBOBAHUM NPOU3BOACTBEHHOIO NpoLiecca Ans NoA4epXKKN
MAA, BKNOYas KONMMYECTBO NaLMEHTOB, MONYYMBLUMX Npenapar,
1 UX TEHOTMI.

" Assessment report. Kymriah (EMA/485563/2018). EMA; 2018. https://www.ema.europa.eu/en/documents/assessment-report/kymriah-epar-public-

assessment-report_en.pdf

2 Assessment report. Strimvelis (EMA/CHMP/272303/2016). EMA; 2016. https://www.ema.europa.eu/documents/assessment-report/strimvelis-epar-

public-assessment-report_en.pdf

¥ Assessment report. Zynteglo (EMA/56140/2020). EMA; 2019. https://www.ema.europa.eu/en/documents/assessment-report/zynteglo-epar-public-

assessment-report_en.pdf
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2. AleKBaTHOCTb NpefsiaraeMbix KOHEYHbIX TOYEK.

3. Hambonee paHHM MOMEHT BPEMEHN ANA NONy4yeHUs [aH-
HbIX 06 3(PHEKTUBHOCTM 1 6€30MACHOCTI B MOAAEPXKKY NOSY4eHUs
YCNOBHOI0 Pa3peLLeHns Ha Npofaxy.

4. TInaHbl CTaTUCTNYECKOrO aHanmsa.

5. JKCTpanonAUMOHHbIE MOAENU AN NPOrHO3MPOBaHUA L0S-
rOCPOYHOI 90D DEKTUBHOCTK, a TAKXE ANA BKNOYeHUs aeten B KI.

6. [OusanH noarteepxaarowwmx KN v npakTuyecknii MOHUTO-
PWHT NS NPOBEAEHUS LONTOCPOYHbIX UCCNefoBaHNiA 9 EKTINB-
HOCTU 1 6e30MaCHOCTY.

7. Tpepnaraemble NnaHbl hapMakoHaa3opa U MUHUMU3ALMM
PUCKOB.

[na npenapata Zalmoxis, MolMed SpA, npeaHa3Ha4eHHOro
AN BOCCTAHOBNEHUS WMMYHHOW CUCTEMbl MAUMEHTOB C neiike-
MUeRA NOCNe TPAHCMMAHTALMM KOCTHOrO MO3ra, 6biio NPOBEAEHO
5 Hay4HbIX KOHCynbTaumi: 19 Hosbpsa 2004 r., 7 despans 2007 r.,
22 okTa6ps 2009 1., 7 gHBaps n 17 Hos6psa 2011 r. Pekomengauuu
Kacanuch acnektos kavectsa, OKW n KW. B yactHoctw, npu 06-
cyxaeHun nporpammbl KW 661110 npu3HaHo NpuemMnembiM COBMeE-
weHue OKIN no fokasartenbCTBY KOHLUENLMN U TOKCUKONIOrMYECKMX
ncenenosaHuii. Kpome Toro, 06bEKTOM COrNacoBaHus B XOAe KOH-
cynstaunit 6ein 10T hakt, yto AKW in vitro v in vivo Ha MMYyHO-
JeUUUTHBIX MbILLAX NPOBOAMIN C UCTONb30BAHNEM TEHETUYECKM
MOAMMULNPOBAHHBIX KNETOK KaK Ha OCHOBE PETPOBUPYCHOMO BeK-
Topa SFCMM-3#35, TaK 1 ONTUMIU3NPOBAHHOTO BaplaHTa BEKTOPa,
KoaumpytoLero myTaHTHyto dopmy reHa HSV-TK herpes simplex |
virus thymidine kinase (HSV-TK Mut2), a Takxxe ontumu3aums Bce-
ro npouecca npon3BoAcTBa A0 Hadvana dasbl Il K™,

Bsanmopeiicteue paspabotunka npenaparta Holoclar, Holostem
Terapie Avanzate S.R.L, ons ne4eHns nopaxeHWid poroBuLpl, CBs-
3aHHbIX C HEJOCTaTKOM NUMOANbHBIX CTBOMOBBIX KMETOK, BKIIIO-
4ano 4 KoHcynbtaumn: 25 uoHsa 1 25 centaopsa 2009 r., 23 noHe
n 5 centabpsa 2011 r.' Mopoepxka B pamkax NpoTOKONa Kacanach
aCNEKTOB KA4eCTBa, JOKIUHUYECKNX W KITMHUYECKNX UCCIIEA0BAHNNA.
B yactHocTi, B X0ofe pa3paboTku npenapara 6bina OCYLLECTBNeHa
3aMeHa HeKOTOPbIX BULOB CbIPbsi: MEPEXOL 0T HEOBNYHEHHbIX K ram-
Ma-06s1y4eHHbIM CbIBOPOTKAM KPYMHOr0 poraToro CKoTa 1 BBefieHue
peareHTOB 60/ee BbICOKOr0 KNacca YACTOTbI, KaK 3T0 6b110 npeano-
XKEHO B X0[ie 0Ka3aHus NoSAepXKI B paMKax nNpoToKona.

Kpome TOro, B xofe KOHCynbTauuii npeacrasutensmm SAWP
6b1710 BbIJBMHYTO OLLHO CEPbE3HOE BO3PAXKEHME B OTHOLLEHMM KIle-
TOK Mblwen 3T3, ucnonbayembix B Ka4ecTBe maepHbIX Npu npo-
n3BoAcTBe npenapara Holoclar, nockonbky 661710 HELOCTaTO4HO
NPOJEMOHCTPUPOBAHO OTCYTCTBME NPONMEPALUN MbILLMHON KIe-
TOYHOM NIUHUM NOCNe 06My4eHNs. 3aABUTESIO BbIN0 NPELSIOKEHO
1CNoNb30BaTh BANNANPOBAHHYIO METOAMKY AN AeMOHCTPaLMM 0T-
CyTCTBMA Nponudepaunn knetok 313 nocne 06ny4eHns. 31a Npo-
6rema 6bin1a B [OCTaTOMHON CTEMEHW peLleHa nyTem Banupauuu
MEeTOANKN 06ny4eHns, a OTCYTCTBME Nponndepaunm 061y4eHHbIX
KNeTOoK 6b1s10 NOATBEPXKAEHO HECKOMbKUMM crnocobamu.

B Lieniom, 4T0 KacaeTcs NPON3BOACTBA, XapaKTEPUCTUKM 1 KOH-
TPONA Ka4ecTsa, MAEHTUYHOCTH, aKTUBHOCTM, YUCTOTbI, NPUMECEN
npenapara Holoclar, B xo[e Hay4HOro KOHCYNbTUPOBAHUS Oblnu
paccMOTpPeHbl Apyrue 3ameyaHns, KOTopble 66111 B JOCTATOYHON
Mepe y4TeHbl 3asiBUTENIEM.

Mpu paspa6oTke npenaparta Alofisel, Takeda Pharma A/S, Ha oc-
HOBE ME3eHXVUMalbHbIX CTBOJIOBbIX KNETOK XMpOoBOW TKaHn (MCK
JKT) ons neveHns ceuLlei npu 6onesHn KpoHa, 3asButenb nony-
4un 4 KoHcynbTauum (nojnepxka B pamkax npotokona) B 2005,
2006, 2009 n B 2011 r., KOTOpPblE KacanMcb Ka4ecTBa, HOKIMHU-
YeCKMX W KIMHUYECKMX acneKTOB W3yveHus npenapata'é. B xome
MEePBbIX TPEX KOHCYNbTaUMA PaccMaTpUBANUCh aCneKTbl Ka4ecTsa
1 npumeHeHue aytonornyHbix MCK XKT, pekomengauum 2011 r. ka-
canuch yxe npumeHeHus annoreHHbix MCK XKT, pekomeHaauum no
kayecTtBy annoreHHbix MCK XKT 6binn 9KCTPanonmpoBaHbl C paH-
HUX KOHCYNbTauwii Ans aytonornyHbix MCK XKT. Kpome Toro, 6binn
onpefeneHbl KPUTUYECKME CTAAMM NMPOU3BOACTBA.

B xope OKW no noaTBepAeHW0 KOHLENUUM Mofenb aHasb-
HbIX CBILLIEI Y XXMBOTHbIX HE UCMONb30Banach. AT0 6bIN0 COrNaco-
BAHO B XOA€ Hay4Hoit koHcynbTauum 2011 r., BMECTO 3T0ro 6bina
CMNOMb30BaHA 3KCNEPUMEHTaNIbHAA MOLeNb KONUTa Ans OLEHKU
BAnsHNA MCK KT Ha BocnaneHue B KULLEYHUKE.

Takxe B X0[e KOHCynbTauui 06CyXAanoch onpefeneHue
nepBUYHON KoHeyHon Toukn KW npenapata Alofisel: CHMP npo-
KOMMEHTIUPOBAJ, Y4TO NEPBMYHASA KOHEYHas To4Ka B OCHOBHOM KA
thaswbl Il gomkHa onpeaensTbCs B COOTBETCTBUMN C PYKOBOLCTBOM ",
T.€. «NOJIHOE 3aKPbITUE CBULLEN 663 06pa30BaHMS HOBbIX CBULLEN>.
CymTanoch, 410 ONTUMANbHAsA KOHEYHAs TOYKA 4151 AEMOHCTpaLuN
pemuccumn Ha 24 Hepene 6yLeT COYETaHWEM NOHOMO 3aXMBIEHUS
(oTCyTCTBME BbIGENEHUI NMOCNE NIErKOro HaXartus) C NOMHLIM 3a-
KpbITUEM CBULLEA Ha OCHOBe AaHHbIX MPT. B ocHoBHOM KU nep-
BIYHAA KOHEYHAs TOYKA 9D(EKTMBHOCTM HE COOTBETCTBYET ATOI
PEKOMEHAALUUM M COOTBETCTBYET OMPEAENeHUI0: «KNNHUYECKOe
3aKpbITUE CBULLEI 6ONee 2 CM, KOTOPbIe OblaIN APEHNPOBAHBI B OC-
HOBAHMW, MPU NErKOM HaXXaTU — OTCYTCTBME BbIAENEHNIA», Noa-
TBepxaeHHoe MPT-n3o06paxeHusamu, Ha 24 Hefene.

B xome paspabotku npenapata Spherox, Co.don AG, Ha oc-
HOBE XOHAPOLUMTOB ANA NEYEHUS OCTEOXOHAPANbHbIX NOPAXKEHNI
KOMEHHOr0 CyCTaBa, 3aiBUTENb MONYYNN 2 HAY4HbIE KOHCYNbTALWN
B AHBape 1 ceHTAbpe 2009 r. PekomeHaaUMn Kacanucb acnekToB
kadectsa, [IKW n KIN'2. B xofie BTOPOit KOHCYNbTaLm 6bINo 3assne-
HO, 4TO Au3anH K B 3Ha4MTENIbHOM CTENEHU COrnacyeTcs C paHee
NPeAoCTaBNEHHbIMM HAY4YHbIMWN PEKOMEHAALMAMU, B TOM YICNE MO
BbIGOPY akTUBHOro komnaparopa B KU dasbl Ill. OgHako 3asBu-
Teno 6bI10 PeKOMEHA0BAHO NMPOAEMOHCTPUPOBATL 3aBUCUMOCTb
no3bl-otBeTa B KW chasbi Il, y4nThiBas 0TCYTCTBME COOTBETCTBY-
towero koHTpons Ans KW npu nnowagn nopaxeHus xpawa 6onee
4 cM?, HECMOTPSA Ha TO, 4YTO 3TO 6bINO OCNOXHEHO Y3KUM Ananaso-
HOM [103, BbIOPaHHbIX ANs JAHHOrO UCCeL0BaHMS.

B3aumopeiicTBre YnpaBneHus no KOHTponio

3a KayecTBOM NPOAYKTOB NUTAHUA U NIeKapCTBEHHbIX

cpeacts (FDA, CILA) ¢ paspabotunkammu/cnoncopamu

NleKapcTBEHHbIX Npenaparos

B COOTBETCTBMM C HaLMOHANbHOW NPOLEAYPON perucrpauun
JIN B CLUA nepsoHa4anbHO NOJAeTCA 3asBKa Ha MCCRefoBaHMe
npuMeHeHnst HoBOro npenapata (investigational new drug, IND),

pe3ymnbTaTbl PACCMOTPEHWS KOTOPOIA MOKA3bIBAIOT KIMHUYECKYIO
3HAYNMOCTb HOBOTO MPOJYKTA, OCHOBAHHBIE HA JaHHBIX O Ka4ecTBe

4 EPAR summary for the public. Zalmoxis (EMA/454627/2016). EMA; 2016. https://www.ema.europa.eu/documents/overview/zalmoxis-epar-summary-

public_en.pdf

s Summary of product characteristics. Holoclar (EMA/6865/2015). EMA; 2015. http://www.ema.europa.eu/docs/en_GB/document_library/EPAR_-_

Product_Information/human/002450/WC500183404.pdf

16 Assessment report. Alofisel (darvadstrocel) (EMA/CHMP/64055/2018). EMA; 2017. https://www.ema.europa.eu/en/documents/assessment-report/

alofisel-epar-public-assessment-report_en.pdf

7 Guideline on the development of new medicinal products for the treatment of Crohn’s Disease (CHMP/EWP/2284/99 Rev. 2). EMA; 2018. https://www.
ema.europa.eu/en/documents/scientific-guideline/guideline-development-new-medicinal-products-treatment-crohns-disease-revision-2_en.pdf
8 Summary of product characteristics. Spherox. https://www.ema.europa.eu/documents/product-information/spherox-epar-product-information_en.pdf
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MupoBas npaKTMKa Hay4yHOro KOHCYNLTMPOBAHUA N0 BONpocaM pa3paboTku U perucTpauuu MHHOBALMOHHbIX NPenaparos
World practice of providing scientific advice on the development and authorisation of innovative medicines

n OKW. Mepnop Bpemenn IND — 3TO NPOMEXYTOK BPEMEHM,
B TEYEHMEe KOTOPOro BefeTCs WCCNeAO0BaHWe HOBOro npenapara Ha
yenoseyeckon nonynsaumu. G To4km 3peHuns FDA, dhasa nofaym 3asBku
IND paspa6oTkw J1I oxBatbIBaeT NepuoL BpeMeHN 0T NepBoi 3aaBKu
Ha pa3paboTKy HOBOr0 npenapara (BK/O4Yaa NpeaBapuUTenbHbIe
KOHCYNbTaUmm1, MEPBMYHbIE KOHCYNbTAUMM Ans 610aHaoroB Ui
CO6CTBEHHO Nofady 3asBKM) A0 Mofadyn 3asBku Ha MapkeTuHr. Co
CTOPOHbI pa3paboTymka Mnu cnoHcopa ¢hasa nogadn 3assku IND
MOXeT BKnoyath Takxe KW B apyrux crpaHax. Kpome Ttoro, npu
BHECEHWN HOBOr0 MOKa3aHWs MPUMEHeHWs npenapara nojaeTcs
3asaBka NDA (new drug application, HOBOe npuMeHeHWe npenapara).
[ns BbIBOAA Mpenapata Ha PbIHOK HEOOXOAMMO NNLEH3NPOBaHNE
npenapata (biologics license applications, BLA). 3asska BLA
paccmatpuBaetcs ot 10 10 12 mMecsLeB ¢ MOMeHTa nojadn'®.

KoHcynbtupoBaHue FDA ocCyLlecTBAseTcs B COOTBETCTBUM
C pykoBoacTBOM Ans otpacnm 2009 r.?° [JaHHoe pyKOBOACTBO CO-
JepXUT PEKOMEHAALNN Ans NPOMbILUAEHHOCTU N0 MPOBELEHMUIO
o(puumanbHbIX BCTped (KoHcynbtauuin) mexapy FDA u 3assuTte-
ngMU (CNOHCOPaMK), UMEKOLWMMI OTHOLIeHMe K pa3paboTke JIM,
B TOM 4ucne 6UONOrMYeckux (fanee MpPOAyKTbl), PErynupyemblx
LleHTpom 3KcnepTusbl U MCCNeJoBaHWsA NeKapCTBEHHbIX CPeLCTB
(Center for Drug Evaluation and Research, CDER) u LleHTpoMm akc-
nepTu3bl U MccnesoBaHna 6uonoruyeckux npenapartos (Center for
Biologics Evaluation and Research, CBER).

B 2017 r. 661 BbIMYLLEH MPOEKT PYKOBOACTBA?!, YyTOUHALLNIA
npeablaoyLLee.

KoHcynbTaumm MoryT 0CyLLECTBAATLCA B CreaytoLLmux (hopmarax:

- 04Has BCTpeya (face to face);

- TeleKOHMpepeHLus;

- BUJIEOKOH(DEpeHLus;

- MUCbMEHHas KoHcynbTaums (written response only).

B COOTBETCTBMM C MPOEKTOM PYKOBOACTBA®!, CYLLIECTBYET Ye-
Tbipe TMNa oULManbHbIX BCTPEY (KOHCYNbTaUMi), KOTOpbIe Npo-
NCXoAaT mexay sassutenamu u FDA: Tun A, tun B, Tun B (end of
phase, EOP) n tun C.

BcTpeyn TMna A — 3T0 KOHCYNbTaUWK, KOTOPbIE HEOOXOANMBI
ANs NPOLO/MKEHNs pa3paboTky MPOAYKTA, BbIGOPA MPOrpamMmMmbl HO-
BbIX Hanpasnexuin K unu pelueHns BaxHON npobnemsl 6e3onac-
HOCTU. pumepbl BCTPeY TUna A BKNKOYAIOT:

- 3acefaHns No paspelleHnio cropoB (B COOTBETCTBUM
¢ 21 CFR 10.75, 312.48 n 314.103% n pykoBOLCTBOM?);

- 06CY)X[IeHWe HOBOr0 HanpaBleHns UCCre0BaHNs npenapara;

- BCTpPe4M, KOTOpble 3anpaLLuBakoTCA NOcsne nosy4eHus OLeH-
Kn cneumanbHoro npotokona FDA;

- KOHCYMbTauuu, 3anpoLLeHHble B TeveHne 3 Mecsues nocne
MPUHATUA APYroro pernameHTaunoHHoro nocTaHosnenns FDA,;

- BCTPEeYM, 3anpoLueHHble B TeveHne 30 AHeN C MOMEHTa Bbi-
nadqn FDA nucbma 06 0TKase B nojade 3asBKW Ha MCCNeoBaHue
Hosoro J1M (21 CFR 88 314.101(a) (3)%).

CoBeLanus Tuna B npoBoAsTCS B CNEAYOLIMX ClyYasX:

- BCTPEYN NO PacCCMOTPEHUID NPOBEAEHHbIX NPEABAPUTESNb-
HbIX UCCNEeA0BaHUA NMPUMEHEHUS HOBbIX JIEKAPCTBEHHbIX CPeACTB
(npe-IND);

- KOHCyMbTaLMM MO pa3peLieHno NCNonb30BaHNA npenapara
B 3KCTPEHHbIX CIy4asx;

- MNpeaBapuTenbHble BCTPEUN AN NOAa4M 3asBKU Ha npume-
HEHMEe HOBOro npenaparta / Ha perucTpauuio HOBOro nmpenapara
(pre-NDA/pre-BLA) (21 CFR 312.47)%;

- KOHCYNbTaLUmu, 3anpoLleHHble yepe3 3 unu 6onee mecaues
nocne NPUHATMS OPYroro pernameHTalMOHHOr0 NOCTAHOBMEHUS
FDA;

- BCTPEYM, NOCBALLEHHbIE CTPATErM OLEHKW PUCKOB 1 CMSArYe-
HUA UX NOCNEACTBWIA MNKU TPE6OBAHMAM K NOCTPErMCTPALIMOHHBIM
1CCMef0BaHMAM, KOTOPbIE NPOBOAATCS BHE KOHTEKCTA paccMoTpe-
HUS 3a51BKW HA MapKETMHIOBYH) aBTOPM3aLMto;

- BCTPeYM no O0O6CYXAEHWO 0O6LLed nporpaMmmMsl passu-
TN NPOAYKTOB ANS NMPUCBOEHMS CTaTyca NMpOPbLIBHOW Tepanuu
(breakthrough therapy designation). lMocnegytolne BCTpeyn no
Ha3Ha4eHHbIM NPOAYKTaM NPOPbLIBHOI Tepanuu 6yayT paccmaTpu-
BaTbCA NMNBO Kak BCTPeyn Tuna B, nnbo, BO3MOXHO, KaK BCTPEUM
TMna A, ecnu 3anpoc Ha KOHCYNbTaLui COOTBETCTBYET KPUTEPUSAM
[N5 BCTpeyn Tuna A.

Kak npasuno, FDA npegocTtaBnfeTcs no OLHOW KOHCYNbTa-
umn Tuna B nepen nofayveii 3assku IND, 3as8ku NDA unu 3asBKu
BLA. WcknioyeHnem SBRAIOTCA npenapatbl, NONy4uUBLUNE CTATYC
MPOPbLIBHON Tepanuu, KOAUYECTBO KOHCYNbTaUWiA MOXET ObiTb
60blue.

K koHcynbstauusam tuna B (end-of-phase, EOP) oTHoCsTCS:

- onpejeneHHble BCTPeun B KoHUe dasbl | KU (Hanpumep, ansa
NpOAYKTOB, KOTOPbIe OyAyT paccmatpuBatbCsl AN perucrpaunu
B cooteTcTBUM ¢ 21 CFR yacTtb 312, noapasgen E, unn 21 CFR
yacTtb 314, noapasgen H, unn aHanornyHsle NpoayKTbI®);

- BCTpeun B KoHue hasbl Il unn nepeg casont Il KA (21 CFR
312.47%).

KoHcynbtauum tina G nocBsilLeHbl pa3paboTke U 0630py
NpoAyKTa, BKMOYas COBELIaHWa ONns COAENCTBUS PAHHUM KOH-
CynbTaunaM N0 UCNONb30BaHMID GMOMapKepa B Ka4ecTBe HOBOM
CYppOraTHOIt KOHEYHOM TOYKI, KOTOPAs paHee HUKOrAA He UCMOSb-
30Banacb B Ka4ecTBe OCHOBHOW ANS YTBEPXAEHUS MPOAYyKTa no
[JAaHHOMY MOKa3aHui0.

CpoKM NPUHATUS PELLEHMs 0 NPOBEASHNI KOHCYNbTaLWIA, npe-
[I0CTaBMEHMS NakeTa AOKYMEHTOB ONPeaenstoTcs TUNOM KOHCYb-
Taumn (taén. 1)7.

3anpoc 0 NpoBefeHNI KOHCYNbTALUMN MOXET BbITb OTK/OHEH,
Hanpumep, NOTOMY YTO €€ NPOBEAEHNE ABAAETCSA NPeXAeBPEMEH-
HbIM Ha AaHHOM 3Tane pa3paboTKu NpoAyKTa Unu NpefcTaBneH-
HbIi NAKeT JOKYMEHTOB He 06eCne4mBaeT BO3MOXHOCTb 06CyX/e-
HUS NOCTaBNEHHbIX BONPOCOB.

'® Best Practices for Communication Between IND Sponsors and FDA During Drug Development Guidance for Industry and Review Staff Good Review

Practice. FDA; 2017. https://www.fda.gov/media/94850/download

2 Guidance for Industry Formal Meetings Between the FDA and Sponsors or Applicants. FDA; 2009. https://www.fda.gov/media/72253/download
2t Formal Meetings Between the FDA and Sponsors or Applicants of PDUFA Products Guidance for Industry (Draft). FDA; 2017. https://www.fda.gov/

media/109951/download

2 Code of Federal Regulations Title 21. https://www.accessdata.fda.gov/scripts/cdrh/cfdocs/cfcfr/cfrsearch.cfm
2 Formal Dispute Resolution: Sponsor Appeals Above the Division Level. Guidance for Industry and Review Staff. https://www.fda.gov/media/126910/

download

2 Code of Federal Regulations. 21 CFR 312.47 Meetings. https://www.accessdata.fda.gov/scripts/cdrh/cfdocs/cfcfr/CFRSearch.cfm?fr=312.47
% Code of Federal Regulations. 21 CFR.312 Investigational new drug application. https://www.accessdata.fda.gov/scripts/cdrh/cfdocs/cfcfr/CFRsearch.

cfm?CFRPart=312

Code of Federal Regulations. 21 CFR.314 Applications for FDA approval to market a new drug. https://www.accessdata.fda.gov/scripts/cdrh/cfdocs/cfcfr/

CFRSearch.cfm?CFRPart=314

% Code of Federal Regulations. 21 CFR 312.47. Meetings. https://www.accessdata.fda.gov/scripts/cdrh/cfdocs/cfcfr/CFRSearch.cfm?fr=312.47
2" Formal Meetings Between the FDA and Sponsors or Applicants of PDUFA Products Guidance for Industry (Draft). FDA; 2017. https://www.fda.gov/

media/109951/download
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E. B. Menbhukosa, 0. B. Mepkynosa, B. A. Mepkynos
E. V. Melnikova, 0. V. Merkulova, V. A. Merkulov

Ta6nuua 1. Tunbl KOHCYNLTaLUWA Npy B3anmopencTemmn FDA ¢ 3asaButensmu/cnoHcopammn

Table 1. Types of FDA meetings with applicants/sponsors®

OnucaHue npoueaypbl

Tvn KOHCynbTauUn
Type of meeting

Description of the procedure

A B B (EOP) C
Cpok oTBeTa Ha 3anpoc o npoBegeHun/
HenpoBeAeHN BCTPeUM (kaneraapHble
OHW ¢ MOMEHTa MOCTYNNEHNs 3anpoca)
Response timelines for meeting 14 21 14 21

requests/meeting cancellation requests
(calendar days from receipt
of the request)

B MOMeHT no-
Ja4u 3anpoca
At the time of
the meeting
request

lMpepocTaBneHvne naketa [OKYMEHTOB
Ons NPOBeAEeHNs KOHCYnbTaumm
Requester meeting package timelines

He no3gHee yem
3a 30 gHewn o npo-
BELEHUS KOHCYJIb-

No later than 30
days before the
scheduled date of
the meeting

He nosgHee yem
3a 50 gHew oo npose-
[EHUNA KOHCYnbTauum
No later than 50 days
before the scheduled

date of the meeting

He nospgHee 4yem 3a
47 oHen oo npoBefeHus
KOHCynbTaumn?

No later than 47 days
before the scheduled
date of the meeting?

Tauum

MpensaputensHble oTeeTbl FDA
Ha 3anpocsl (eCnV NPUMEHNMO)
Preliminary FDA responses to requests
(if applicable)

He no3gHee 4em 3a 2 gHa oo npo-
BEEHNs1 KOHCY/bTaumm
No later than 2 days before
the scheduled date of the meeting

He nosaHee 4em 3a 5 gHen Ao nposefeHus
KOHCynbTauum
No later than 5 days before the scheduled date
of the meeting

Cpok npefocTaBneHns KoHcynbtaumm
(kaneHpgapHble fHN C MOMEHTa NoCTY-
nsieHus 3anpoca)

Meeting scheduling time frames
(calendar days from receipt
of the meeting request)

30

60 70 75

lMpepocTaBneHne npoTokona
(ecnu npumeHnmo)
Provision of the meeting minutes
(if applicable)

30 gHer nocne KoHCynsTauum
within 30 calendar days after the meeting

2 [ing coseLLaHuii Tuna G, KOTOPbIE 3anpaLLnBalOTCs B KA4ECTBE PAHHMX KOHCYNbTALMIA MO MCMOMb30BAHMK0 HOBOW CYpPOraTHON KOHEYHO TOYKN, KOTO-
pas 6yfeT UCNoNb30BaThCA B KA4€CTBE OCHOBHOM [191 YTBEPXKAEHUSA npenapara no AaHHOMY MOKa3aHuio, NakeT JOKYMEHTOB LOMKEH ObiTb NPEACTaBEH

BO BPEMS 3anpoca Ha NpoBeAeHNEe KOHCYNbTaLK.

2For Type C meetings that are requested as early consultations on the use of a new surrogate endpoint to be used as the primary basis for product ap-
proval in a proposed context of use, the meeting package is due at the time of the meeting request.

Mpu4nMHamMu N3MeHeHUs AaT BCTPEY (CPOKOB NPOBEAEHNS KOH-
Cy/bTaLuy B COOTBETCTBMN C Tabnuueid 1) MoryT 6biTb:

- UHDOPMALMA U3 NPEACTABMEHHOMO NAKeTa JOKYMEHTOB He-
[0CTaT04HA ANs NPOBEAEHMS KOHCYNbTaumu u TpebytTcs [onon-
HWUTENbHbIE CBELEHUS;

- HEJOCTATOYHO BPEMEHN L1 PACCMOTPEHUS NPEACTABAEHHbIX
MaTepnanos;

- 3a[lep>KKa B NPefoCTaBNeHNM LOKYMEHTOB 3asBUTENEM/CMOH-
COpOM;

- B Cllyyasix, Koraa TpebyeTcs npucyTcTBUE APYrux NoApasfe-
neHui FDA (He CDER wnu CBER), Hanpumep 1OpMCTOB, HO NepBO-
Ha4anbHO 3TOr0 He 6bINI0 OTPAXKEHO B 3aMPOCE HA KOHCYMbTALMIO.

KoHcynbraums (BCTpeya) MOXET 6bITh OTMEHEHA B CrieJyHoLmnxX
cnyyasx:

- NaKeT JOKYMEHTOB He NPeACTaBNeH B CPOKMW, YKA3aHHbIE B Ta-
6nuue 1, unm ero cogepXanne He N03BONAET NPOBECTM KOHCYMbTa-
LiMt0 MO NOCTABNEHHBIM BOMPOCAM;

- 6CNN 32sBUTENb YAOBNETBOPEH NPEeLBAPUTENbHBIM OTBETOM
CBER, 0H MOXET 3anpocKUTb OTMEHbI 04HON BCTPEYM, OAHAKO OHa
MOXeT ObITb 0TMEHeHa Ha ycmoTpeHne CBER, Tak kak mHoraa Bo-
MPOCbI OCTAIOTCA Y PEryNSTOPHOrO OpraHa (Hanpumep, CBA3aHHbIE
C OnpeseneHnem fo3bl, NONynALNN NALMEHTOB, C 0CO6LIM PACCMO-
TpeHnem 6e30nacHocTm).

2 Tam xe.

KoHcynbtupoBanue FDA B paMKax peructpauuu npenaparos
Ha OCHOBE }KM3HECNOCOOHbIX KNETOK YeoBeKa

Mpn  paccmoTpeHun 3asBkum Ha  npenapar  Kymriah
(tisagenlecleucel), Novartis, Ha pernctpaumio BLA (6bina nofaHa
B (pepane 2017 r. u yCTaHOBMEHO PACCMOTPEHUE MaTepuanoB
B TE4eHMe 8 MecsLLeB — YCKOPEHHOE B CBA3MW C NPUCBOEHHbIM CTa-
TYCOM npenapara npopbIBHOW Tepanun) no nokasaxuto OJ1J1, 3a-
cefaHne KoHCynbTaTMBHOTO KOMMTETA N0 OHKONOrMYECKMM npena-
patam (Oncology Drugs Advisory Committee, ODAC) cocTosinocb
12 wiong 2017 r. gng npegfocrasneHns pekomeHgaumin FDA ot-
HOCUTENbHO KayecTBa 1 6€30MaCHOCTM NPOAYKLMM, KITMHUYECKOI
6€30MaCHOCTI U B LIEIOM OLEHKI PUCKOB 11 MONb3bl MPUMEHEHNS
Kymriah, 6b1nn NpuHATBI CREAytoLNe peLleHns?.

1. Komutet ODAC cornacuncs ¢ TeM, 4T0 Mepbl M0 CHUKEHUIO
pucka, npegycmoTpetHble B K B2202 (Eliana®), 6bian goctatoy-
HbIMU. Takxe 6bIsI0 NPU3HAHO, YTO WHCEPLIMOHHBIA MyTareHes3 fiB-
NAETCA NOTEHUNANbHLIM PUCKOM NPUMEHEHUS npenaparta, 0[jHako
032604€HHOCTI M0 NOBOJY OTCYTCTBUA PE3YNLTATOB TECTUPOBAHUS
Ha NPeaMeT NOABNEHNS PENINKALNOHHO-KOMNETEHTHOTO PETPOBU-
pyca BbIpaXXeHOo He 6bino.

2. Komutetr ODAC opo6pun 15-neTHWA CPoK 3annaHUpoBaH-
HbIX NOCTperncTpaumnoHHbix K B2401.

2 Summary Basis for Regulatory Action. Kymriah. https://www.fda.gov/media/107962/download
30 https://www.clinicaltrials.gov/ct2/show/NCT02435849?term=NCT02435849&draw=2&rank=1

174

bUOnpenapartbl. llpotunaktuka, auarioctuka, neyenne. 2021, T. 21, Ne 3
BlOpreparations. Prevention, Diagnosis, Treatment. 2021, V. 21, No. 3



MupoBas npaKTMKa Hay4yHOro KOHCYNLTMPOBAHUA N0 BONpocaM pa3paboTku U perucTpauuu MHHOBALMOHHbIX NPenaparos
World practice of providing scientific advice on the development and authorisation of innovative medicines

3. Tpounb OTHOLLIEHUS 0XMIAEMON NOMb3bl K BOSMOXHOMY
PUCKY NpUMeHeHus npenapara 6bin npu3HaH npuemnemoim (10 3
10 uneHos ODAC nporonocosanut NOAOXKUTENBHO).

Meperosopsl mexay FDA u 3aaBuTenem OTHOCUTENBHO NpPo-
JOMKMTENbHOCTU 0TBETA, HEO6XOLMMOro [Ans YCTaHOBNEHUS
apdekTueHocTK npenapata Kymriah ans nevenuns [OBKKJT, npo-
XOLUIN B BUAE HECKOMbKNX TENEKOMMYHUKALMOHHbIX KOHCYIb-
Taunit®': Ha npefBapuUTENbHOM 3acefaHnu Mo PacCMOTPEHNIO
3aaBKu BLA 4 asrycrta 2017 r. 3asBuTeSib NPeAN0oXus NpoBecTm
OLEHKY 3(D(DEeKTUBHOCTN HA OCHOBE MPOMEXYTOYHOIO aHanu3a
NaHHbIX 81 naumeHta Ha 8 mapTta 2017 r. Wicnonb3ys 3T0T rpa-
(UK, 3a7BUTENb CMOXET NPELCTaBUTb MOJIHbIA 3-MECAYHbIRA OT-
BET 1 NOC/eAyIoLLmMe JaHHbIe N0 BCeM nauueHTam (81), HO TOSIbKO
46 13 HMX 3aBepLunnn 6bl 6-mecayHoe HabnaeHne. PeLeH3eH-
Tol KW FDA yka3anu, 4To Takoii NpoAoSIXMTENIbHOCTU NOocCeay-
OLWMX MeponpuaATUiA 6yaeT HeAoCTaTOMHO ANs AEeMOHCTpauui
[ONTOBPEMEHHOro agppeKkTa, Nocne 4ero 3aaBuUTeNb NPeaNoXun
JONONHWUTL UX NepBOHaYanbHoe npefctasneHne 30-AHEBHbLIM
CPOKOM [EiCTBUSA W OBHOBMIEHHLIMW [aHHbIMU 6€30MaCHOCTU
(c patoil aHanusa AaHHbIX Ha 6 ceHTa6psa 2017 r.) M OKOHYaTeNb-
HbIM OOHOBNEHWEM [aHHbIX No 6e3onacHocT Ha 120-W JeHb
ana 92 nauueHToB. 3TOT rpadouk npegycmaTpuBaet 9-MecsyHble
OLIeHKK ang Bcex nauueHTos 13 KIU.

Mpn B3ammopeiicteum ¢ FDA no npenapaty Yescarta
(axicabtagene ciloleucel, KTE-C19), Kite Pharma, B oKT6pe
2016 r. neped nofjadyer 3asBKW Ha peructpauuio 6bina npo-
BeJeHa KOHcynbTauus tuna B, B xofe KoTopoW akcnepTbl FDA
yKasanu 0 NpexxaeBpeMeHHOCTU NpeLoCTaBneHus 3asBku BLA,
TaK Kak nepuoj HabniofgeHus 3a naumeHtamu B KW ZUMA-1%
COCTaB/AN MeHee 6 MecsLeB, a TAKXEe KONMYECTBO MaLUeHTOB
6b1J10 MeHbLUE, YeM NpeBapUTESIbHO ONpPeJesieHHOe KONNYeCTBO
NCNbITYEMBbIX B NEPBUYHOM aHanu3e®. FDA 3anpocuno faHHbIe
0 NMPOAOKUTENILHOCTM OTBETA NOCNe 6 MecsLeB HabnwopeHus
ANns BCexX NnauueHToB, nony4uswmnx npenapar. FDA cornacunocs
Ha No3TanHoe NpefoCTaBfeHNe AaHHbIX: MEPBbIi MOAYNb 6biN
npenctasneH 2 aekabps 2016 r., a 3aKnNYUTENbHbIE MOLYNN —
31 mapta 2017 r. Tocne nogayn 3assku BLA TenekoHdepeHums
6bina nposeaeHa 31 mas 2017 r. no BONPOCY afeKBaTHOrO Ha-
6noeHNns 32 3IPMEKTUBHOCTLIO NPUMEHEHNA npenapara B Kiu-
HWYECKON NpPaKTMKe.

JNetom 2020 r. FDA 6bin paspelieH K MeAULMHCKOMY npu-
MEHEHMWI0 TPETWl B MUpe npenapar Ha OCHOBE XMMEPHbLIX aHTU-
reHHbIX peuentopoB — Tecartus (brexucabtagene autoleucel, Kite
Pharma), npeHasHa4eHHbIA ANs NeveHns B3POCbIX NALMEHTOB
C peuuanBupYytoLLeit/pedpakTepHO MAHTUIAHOKNETOYHON NUM-
homon. Y4utbiBas, 410 npenapar TecartuS aHanorMyeH padee
opo6peHHoMy npenapaty Yescarta, BOnpocoB M0 BbIBOAY €ro Ha
PbIHOK Y 3a8BUTENS He BO3HUKNO. OAHAKO GbinK NPOBEAEHbI [Be
BcTpeyn Tuna B: B anpene 2019 r. o6cyxpanca dopmar u coaep-
xaHue BLA, a B Hoa6pe 2019 r. cocTosanock npensaputenbHoe
COBeLUaHNe HeNOCPEACTBEHHO Nepes nojadvel 3asBKN HAa Mapke-
TUHT BLA.

OyHas KOHCynbTauws npu peructpauun npenapara Gintuit
(Organogenesis Inc.) Ha 0CHOBE KepaTUHOLMUTOB U (Pprbpo6NacToB
Ang BOCCTQHOBIEHWS CNM3UCTON 060SI04KM MONOCTU pTa 6bina
nposeneHa FDA 17 Hos6psa 2011 .35 06¢yxaaembie TEMbl BKIHO-
Yanum COnoCTaBUMOCTb 6AHKOB KNETOK, aKTUBHOCTb MPOLYKTA,

KNUHUYeCKY0 9hheKTMBHOCTb U Be3onacHocTb Gintuit, a Takxe
0TYET, ONUCHIBAOLLMIA NOKA3aHNUA M Npesnonaragmyto nonynaumio
nauneHToB.

1. BblN0 OTMEYeHO, YTO 3asBUTENb HE MPEACTABUN HUKAKMX
[aHHbIX, MOATBEPXAAKLNX 3KBMBANEHTHOCTb Mexay 6aHkamu
KNeTOK, NO3TOMY W OTCYTCTBYET KOPPENsALMA Mexay HECKOMbKNMN
KNETOYHbIMM GaHKamMM 1 aKTMBHOCTbKO MaTepuana. bbino peko-
MEH[I0BAaHO PacLUMpUTBL NepeveHb onpeaensiemMblX 6U0N0rn4ecKkmx
XapakTepUCTUK (Hanpumep, KONNYECTBO JKCMPECCUPYEMBIX LNTO-
KWHOB) 0191 NOAJEPXKaHNA 3KBUBANEHTHON aKTUBHOCTU NPOAYKTOB
113 Pa3HbIX NapTUN.

2. B xope KOHCynbTauum 66110 cAenaHo 3aknioyeHne 0 Hefjo-
CTaTO4HOCTW NPOBEAEHNUS TMCTONOMMYECKOr0 aHanu3a npenapara
NS NOATBEPXAEHUS aKTUBHOCTU. [UCTONOrMYECKNA aHanu3 noj-
XOOMUT AN AEMOHCTpauun CTPYKTYPHOM LENOCTHOCTW MPOLYKT,
HO He NOATBEPXAAET ero 6UONOrNYeCKY0 aKTUBHOCTb. BbINo peko-
MEHJO0BAHO /15 ONpefeneHns akTUBHOCTM BKIIOYMTL MCCeoBa-
HUS N0 ONpefeneHnto YpoBHe NPoaYKLMM LNTOKUHOB.

3. KnuHn4eckne acnekTtbl BKIHOHANU KINUHUYECKYIO 3(PXEK-
TUBHOCTb, MOKA3aHWA K NMPUMEHEHW0, NONYNALMIO NauueHToB
u 6e3onacHoCcTb npenapara Gintuit Ans npuMeHeHus B CTOMATo-
NOrMn. YneHbl KOHCYNbTALUUOHHO rpynnbl COrMacuinch ¢ TeM,
YTO [JaHHbIA NPOAYKT ABNAETCH 3(PEKTUBHLIM, NOCKOSIbKY OH
YOOBNETBOPAET Crnefylolwnm TpeboBaHUAM: NepBUYHAS TOYKa
3(PMEKTUBHOCTM — YMEHbLUEHWe 30Hbl OPOrOBEHWUS TKaHem,
a TaKXKe BTOPUYHbIE KOHEYHbIE TOYKM, BKMKOYasA nonobop LBeTta,
noA6op TEKCTYpbl, NPEANOYTEHNA NaLMeHTa u 0TCYTCTBUE OPOro-
BEBLUEN TKaHW pasmepom 6osiee 1 MM.

Y10 Kacaetcs 6esonacHocTu npenapata Gintuit, To Heko-
TOPbIE YNeHbl KOHCYNbTALWOHHOW Fpynnbl nofnaranu, 4To Mo-
ryT BO3HWUKHYTb BOMPOCHI, CBA3AHHbIE C BO3MOXHbLIMU BOCMA-
NNTENbHBIMUA 1 UMMYHHBIMU PEAKLNAMU, a TaKXKe CyLiecTBYeT
pucK pasBuTUA ONyX0Nnu B Nonocti pra. Moatomy 6bino peko-
MEHJ0BaHO HA6NI0AeHNe 3a nauMeHTamu B Te4eHue 6onee 4yem
6 MecaueB ANA OLEHKW pucka pasBMTUA BOCMANEHUS U OHKO-
resesa.

4. [ononHUTENbHO 06CYXAANUCh KIIMHWUYECKUE acnekTbl OT-
HOCUTENBHO NOAXOAALEA nonynauuu naumeHToB. HekoTopble
4fieHbl KOMUTETA 3aBUNK, YTO NPOAYKT NOCNe perucTpauumn mo-
XeT 6bITb UCNOMb30BaH Y [eTell U PEKOMEeHLOBaNM npenapar ans
nposegenuns KW'y neten ¢ nocnegyrowmm HabnogeHnem 3a 6e3-
0MnacHoCTbi0 6onee 6 MecALes.

HayuHoe KoOHCYNbTUpOBaHHE IKCNEPTHLIM YYPEXAEHUEM
no BonpocaM pa3pa6oTku, npoBeaeHUs AOKAHHHYECKUX
W KNHHUYECKHUX UCCEAO0BAHNA NHHOBALMOHHBIX
npenapatoB AN MeAULIMHCKOrO NPUMEHEHNs

B Poccuitckoii ®epepaumu

B Poccuickoin ®efepauuy HOBbIM ABNAETCA MEXaHW3M KOH-
CYNbTUPOBAHUA 3KCMEPTHLIM YYPEXAEHNEM N0 BONPOCAM rocyaap-
CTBEHHO pernctpauuu, nposeaeqns OKU, KW, 6nomennLmHCKon
akcnepTu3bl BMKII. [Ins nekapcTBEHHbIX CPEACTB B HaLWMOHaMb-
HOM 3aKOHOAATeNbCTBE NOJOGHOI0 MexaHu3Ma He CyLLeCcTBOBaso
1 CTaNo BO3MOXHbIM TOMbKO C MOSBEHWEM 3aKOHOAATENbCTBA
EBpasuiickoro akoHoMuyeckoro cotosa (EA3C).

3t Summary Basis for Regulatory Action Template. Kymriah. https://www.fda.gov/media/113215/download

32 https://www.clinicaltrials.gov/ct2/show/NCT02348216?term=Zuma+1&draw=2&rank=1

3 Summary Basis for Regulatory Action. Yescarta. https://www.fda.gov/media/108788/download

3 Summary Basis for Regulatory Action. Tecartus. https://www.fda.gov/media/141093/download

% Summary Basis for Regulatory Action. Gintuit. http://wayback.archive-it.org/7993/20170723023240/https://www.fda.gov/downloads/BiologicsBlood-

Vaccines/CellularGeneTherapyProducts/ApprovedProducts/UCM297753.pdf
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E. B. Menbhukosa, 0. B. Mepkynosa, B. A. Mepkynos
E. V. Melnikova, 0. V. Merkulova, V. A. Merkulov

B pamkax EAJC cornacHo cTatbe 26 Pewuenus Ne 78% ynonHo-
MOYEHHbIE OpraHbl UK 3KCNEPTHbIE OPraHn3aLnn rocynapcTe-yne-
HOB BrpaBe N0 3anpocy 3aABUTENS NPOBOAUTL HAY4HbIE 1 Npesper-
CTPALMOHHbIE KOHCYIbTaLMM B COOTBETCTBUN C 3aKOHOAATENbCTBOM
roCyLapcTB-4/1eHOB. KOHCYNbTaLmm NpoBOAATCS [0 Noja4u 3asBne-
HWA Ha peructpaumio J1T no Bonpocam, CBA3aHHBIM C NPOBEAEHM-
em aHanutudeckux ucnoitanuin, KW n KW, acnektam npoueaypsl
peructpauun, dopmara nofadqu 3anBreHUs U PerucTpaLmoHHOro
J0Cbe, N0 BONpocaM npeaocTaBneHns o6pasuos SN, cTaHaapTHbIX
06pasLoB W Apyrux Marepuanos, HEOOXOLUMbIX s NPOBEAEHUs
NabopaTopHOIA 3KCNepTU3bl Ka4eCTBa, 1 No ApyruM Bonpocam. B Ha-
CTOsILLIEe BPEMS OTAENbHOr0 HOPMaTMBHO-NPaBoBoro akta EA3C no
MEXaHN3My KOHCYNbTUPOBAHNS NOKa He MPUHATO.

HaunoHanbHbIM 3akoHoAaTenscTBoM B 06nactu BMKI (180-
®3)% npenycMOTPEHa BOSMOXXHOCTb B3aUMOLENCTBUS 3asBUTENS
¢ MuH3gpasom Poccun 1 3KCMEPTHLIM YYpeXaeHnem no Bonpo-
cam rocygnapcreeHHon peructpauun BMKII. Mpukas MuHagpasa
Poccum o1 28.02.2017 Ne 801 0 nopsake Aa4n pasbscHeHWiA no-
NOXEHWIA JOKYMEHTaLMW NpeanonaraeT pasbsiCHEHNE NONOXEHMIA
180-®3, noctaHoBneHuiA MMpaBuTeNbCTBA U HOPMATUBHO-NPABO-
BbIX aKTOB, o6ecneymBatoLux peanusauuio 180-O3 Yepe3 obpa-
weHue 8 Munagpas Poccum.

BO3MOXHO NpOBEAEHNE KOHCYNbTUPOBAHUA IKCMEPTHBIM YY-
pexaeHnemM no BOMpPocaM rocyAapCTBEHHOW peructpauun, 6uo-
MeaNLNHCKOI aKcnepTuabl, nposefenns KW n KA BMKIT, B Tom
4ICNE 1 O4HBIX KOHCYNbTaLIA*.

[TopsiA0K KOHCYNILTUPOBAHNSA CredyOLLNiA:

- 00palleHne OCyLLeCTBNAETCS Yepe3 OUUMaNnbHbIA NUCh-
MEHHbIN 3anpoC Ha KOHCYNbTUPOBAHME B SKCMEPTHOE YYpexaeHune
Ha UMS TeHePaNbHOr0 AUPEKTOPa;

- 3anpoc paccMaTpuBaeTCs W HaNpaBnseTcs OTBET B TEYEHME
He 6onee 10 pabo4nx aHel;

- He06X0AMMO 06paTUTL BHUMAHKE, YTO 0YHOE KOHCYNLTUPO-
BaHWE MOXXET OCYLLECTBNATLCA TONLKO NOCNE MUCbMEHHOTO OTBE-
Ta 9KCMEPTHOr0 y4pex<aeHns npu NOBTOPHOM 3anpoce (Ha 04HOe
KOHCY/bTUPOBaHKe) 3asBuTens. focne nonyyeHus Takoro 3anpo-
ca NPOWUCXOAMUT COrNacoBaHne MexXay SKCMepTHbIM yYpexaeHunem
1 3a5BUTENEM [aTbl NPOBELEHUS 04YHOMO KOHCYNbTUPOBAHUS. KOH-
CYNbTUPOBaHME MPOBOAMTCA HA 6a3e 3KCMEPTHOr0 YYpPexaeHus
1 huKCKUpyeTcs MOCpenCcTBOM ayano- Uian Bugeosanucn®’;

- MHChOpMaLMs O COfepXKaHumM 3anpoCcoB exKeKBapTanbHO pas-
MELLAETCA Ha 0(DNLMAITbHOM CaTe 3KCMEPTHOr0 Y4peXxXaeHus ¢ co-
6/1101eHNEM OrpaHWYeHUi, YCTAHOBNEHHbIX 3aKOHOAATENbCTBOM
Poccuiickoin ®efigpauum 0 nepcoHanbHbIX LaHHbIX, KOMMepYe-
CKOA, roCyAapCTBEHHOW 1 MHOW OXpPaHSeMOI 3aKOHOM TaiHe.

3a 2 roga (2018-2020 rr.) B 9KCNepTHOE y4peXneHne nocTy-
nuno 18 3anpocoB 0 KOHCYNbTMPOBaHUM (8 4Yepes npodubHbIA
JenaptameHt Mwun3gpasa Poccuu), nposefeHO 9 NUCbMEHHbIX
KOHCYNbTaunit n 1 04Has.

Bce 3anpocbl kacanucb akcneptuabl, nposeferns LKW u KW
KOHKpeTHbIX TUnos BMKI, B 4acTHOCTW: cocTaBa AOKYMEHTOB

Ona npoBefieHns 6UMOMEAMLNHCKON 3KCnepTusbl, peKoMeHAaumm
[N HanucaHus HopmaTuBHOW JOKymeHTauun Ha BMKI, akcnep-
TU3bl Ka4ecTBa B MeCTe NPOW3BOACTBA, NPOBELEHUS UCcneoBa-
HUA cneunguyeckoro AencTems, BbIOOpPa MOAENe XUBOTHbIX
NS TOKCWKONOTUYECKMX WCCNEefOBaHWUA, NPOLOMKUTENBHOCTH
1CCrejOBaHNIA OHKOTEHHOCTH, BbI6OpA CNOCO60B BBELEHUS, 06b-
emMa MeXayHapoaHbIX MHOroLeHTpoBbIX KI. B HacTosee Bpems
Hanbosee 4acTo 3aJaBaemble BOMPOCHI C OTBETAMU 3KCMEPTHOrO
YYPEXAEHU PasMeLLieHbl Ha OPULMANIBHOM CaiiTe 3KCMEepTHOro
ydpexaeHuns’.

3aknioyenue

Takum 06pasom, npakTuka KoHcynbTuposaHua EMA n FDA 3a
nocnegHue 20 NeT NOKasbIBAET, 4TO HANOONbLLEE KOMMYECTBO KOH-
cynbTaunii (B cpefHem 4-6) 6b110 NpoBefeHO ANs NpenapartoB Ha
OCHOBE XXI3HECMOCOOHBIX KNETOK YeN0BeKa, NPEAHA3HAYEHHBIX ANs
neveHns 3a60neBaHUi (FeHETUYECKUX, OHKOSIOrMYecknx), coaep-
KALLMX TEHETUHECKN MOAMMULMPOBAHHBIE KNETKU, U OTHECEHHbIX
K Heo6ecne4eHHbIM MEAULMHCKM MOTPE6HOCTAM (B TOM 4ucne
B CLLA — npenapatoB, MMetOLWMX CTAaTyC NpenapaToB NPOPbIBHOIA
Tepanuu, B EC — npenaparos, nmetowwmx ctatyc PRIME). Hanbonee
4acTO paccmaTpuBaemMble BOMPOCHbI NMPEUMYLLECTBEHHO Kacanuchb
cocTaBa creuudukaumn Ha rotosbin npenapar, oo6vema LKW, pas-
NNYHBIX ACMeKTOB OLeHKN 3(DEKTUBHOCTM U 6e30MacHoCTU npe-
napaToB, KONMYECTBA NALMEHTOB, KOHEYHbIX TOYEK 3CDEKTUBHOCTH
B K (4acTo — npofomkMTeNnsHOCTY HA6MIOAEHNS), OLEHKM NosiB-
NeHNs PennNKaLMOHHO-KOMNETEHTHbIX PETPOBUPYCOB. Kpome Toro,
Heo6xoanMo 0TMeTuTb, 4To B CLUA KOHCynbTMpOBaHWe npeumy-
LLIECTBEHHO NPOBOAMNIOCH YXKE B MEPUOL PACCMOTPEHNS 3aABKN HA
pernctpaunio, Torga kak B EC KOHCynsTaumm npoxoaunu ¢ paHHnX
3TanoB pa3paboTky 1 NepepbiBbl MEXIY HUMU ANs OAHOTO Npenapa-
Ta MOTTN COCTABAATH [0 HECKOMbKIX NeT.

PernameHTMpyeMble HAaUMOHANbHBIMI HOPMATUBHBIMU aKTaMu
npoLuenypbl KOHCYNbTUPOBaHUS noxoxu B EMA n FDA. 3Hauutens-
Hble npedepeHLMn No onnate KOHCYNbTauuiAi NpeaoCcTaBnsioTCs
B EMA: ecnu paspabatbiBaemoMy fpenapary MpuCBOEH CTaTyc
PRIME nnu oH npegHasHa4veH ans nevyeHns opdarHHoro 3abonesa-
HUS, TO 1151 3asBUTESIA KOHCY/bTaLUKM NPOBOAATCA C 75% CKMAKON,
TaKXXe UMeTCca NbroTbl no onnate ans MCIT.

B Poccun ans 9KCnepTHOr0 YYPexXaeHNs MeXaHU3M Hay4HOro
KoHCcynsTupoBanus B o6nactn BMKI n no npasunam EA3C sBns-
€TCS HOBbIM, 4TO OOBLACHAET OTCYTCTBME OMbITA €r0 NPOBEAEHUS,
CPaBHUMOrO C OMbITOM perynsTopHbix opraHos EC u CLUA. He-
06X04MM0 06paTUTb BHUMAHWE, YTO CPOK MPEAOCTABNEHNS KOH-
CynbTauunii No HaunoHanbHoi npouenype ans bMKI1 3HaynTenbHo
MEHbLLE M0 CPaBHeHMIO ¢ TakoBbiM EMA 1 FDA.

1A3y4eHHbIA OnbIT Hay4yHOro KoHcynsTupoBaHus EMA n FDA
(B TOM YuCne NPUMEHWUTENbHO K Pa3peLUeHHbIM K MeLULMHCKO-
My NPUMEHEHMI0 NpenapartaM Ha OCHOBE KNETOK W TKaHewl 4eno-
Beka — aHanoros BMKIT) mMoxeT 6bITb Mcnonb30BaH B Poccun
B MPAKTUKE KOHCYNbTUPOBAHUSA 3KCMIEPTHOMO Y4PEeXAeHUS.

% PeweHne CoBeTa EBpa3nitckoin akoHoMU4eckoit kommuccum ot 03.11.2016 Ne 78 «O Mpasunax perncTpaumm 1 9KCnepTu3bl NIEKApCTBEHHbIX CPEACTB

ANS MEANLMHCKOTO NPUMEHEHNS».

37 (enepanbHbIi 3aKkoH Poccuiickoit Peaepaumm o1 23.06.2016 No 180-P3 «0 6MOMEANUMHCKIX KNETOYHBIX NPOAYKTax>.

3 [puka3 Munzgpasa Poccuu 01 28.02.2017 Ne 80H «06 yTBepxAeHNN Nopsaka Aa4yn pa3baCHEHMIA NOM0XEHNA JOKYMEHTaLWN, CBA3aHHON C rocyaap-
CTBEHHOI perncTpaumet, a Takxe ¢ AOKIMHUYECKUMI U KITMHNYECKUMY UCCNIEA0BAHNAMMY GMOMENLMHCKIX KNETOYHBIX MPOAYKTOB>.

3 Mpukas Munagpasa Poccum 0T 23.08.2017 Ne 5421 «06 yTBepxaeHum opsaaka KOHCYNbTUPOBAHKUA MO BOMPOCAM, CBA3aHHbIM C MPOBEJEHNEM [0-
KIMHUYECKNX NCCnes0BaHNiA 6MOMENLIMHCKNX KNETOYHbIX NPOAYKTOB, KNMHUYECKIMX UCCNef0BaHUi 6MOMENLIMHCKINX KNETOYHBIX NPOLYKTOB, 6uomean-
LIMHCKOIA 3KCMepTu3bl 6UOMEAULIMHCKMX KNETOYHbIX MPOAYKTOB, FOCYAAPCTBEHHOI PerucTpauuy 6MoMeaNLMHCKNX KNETOYHbIX NPOAYKTOB>.

40 TMpukas Munagpasa Poccum 0T 07.12.2018 No 855H «0 BHECEHUM M3MEHEHNIT B MOPAAOK KOHCYNbTUPOBAHMS MO BONPOCAM, CBA3aHHbLIM C NpOBeAe-
HUEM [OKIMHUYECKUX NCCNEe0BaHNA 6MOMEANLIMHCKNX KNETO4HbIX NMPOAYKTOB, KIMHUYECKUX UCCNEL0BAHMA GUOMESNLMHCKIX KETOYHBIX NPOSYKTOB,
6MOMEANLIMHCKOI 3KCMEepTM3bl BUOMEAULIMHCKNX KNETOYHbIX MPOJAYKTOB, rOCYLAPCTBEHHON perncTpauny 6MOMeaMLIMHCKNX KNETOYHbIX MPOJYKTOB, YT-
BePX/AeHHbIA npukazom MunuctepcTBa 3apaBooxpaHenus Poccuitckonn ®@epepaumn ot 23 asrycra 2017 r. No 542H».

4 https://www.regmed.ru/content/page/EXPERTISE_BCP_FAQs
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