Hay4HbIN LIEHTP
9KCMepTU3bl CPeacTB
MEANLIMHCKOrO NpUMEHeHUs

MupoBasi npakTUukKa peryJimpoBaHus
npenapaTtoB Ha OCHOBE KJIETOK YesioBeKa
(aHanoros 6MoMegMLIMHCKUNX KJ1IETOUYHbIX

NnpoAYyKTOB)

MenbHuKOBa EkaTepuHa BanepbeBHa,
KaHAMAAT 6MoNornyecknx Hayk

I MexxayHapoaHasn (II Bcepoccminckan) KoHpepeHLus
«PeanbHbli NYTb OT HAaYUYHbIX Pa3paboToK A0 JieKapCTBEHHbIX CPeacTB>»



/\| BbuoMeaULIMHCKME KJIeTOUYHbIEe NMPOAYKTbI:

3apyb6e)xHble aHaJsIorm n perynmpoBaHue

B Poccumiickas Ctpanbl EC, CLLUA, KaHapga, SinoHus
d>eneﬁaum| HO)Hasa KOEESI, CuHranyp
BMKI «biologicals»
Kaaccnpuxanus
- 110 TUIIaM NPOAYKTOB (ayTOJIOFI/I‘lele /| aJIJIoreHHbIe)
OTcyTcTBME Nno CcTeneHu onacHOCTU U PUCKY NpuUMeHeHUn (AnoHus);
NMOHSITHIA no creneHn MaHUNYJ/IMPOBaHUAA M TOMOJIOrMYHOCTU
wutnmansroro | peTonssosaun | (1wl g ronororior
MaHUNyJIMpoBa pendap yAap
erMcTpaunmn paspelleHbl K npumeHeHuio B HOxHon Kopee u
iy el ebule nHranype (ayTtosiorMyHble W anJioreHHble), B KaHap
F’M4YHOro U ayToNOrnMyHble));
HEroMoJIOorM4HoO| | «hospital exemptions» (Oupektnea 1394/2007 EC: «...nnT,
O NPUMEHEeHMUs, KOTOPblE NPOM3BOASTCA U NMPUMEHSIIOTCA HE Ha MOCTOSIHHOM OCHOBE B Npeaenax
OD,HOVI CTpaHbl — 41€EHE EBpocoro3a B cooTtBeTctBun C uHANBUAYaAJIbHbIMA
«OnacHbIX> CTaHOapTaMMU Ka4yeCTBa B OD,HOVI 6OJ'IbHVILl,e no nepcoHasibHOMY HaA3HA4Y€EHUIO l/]
BMKn 104 I'IpO(bECCVIOHaJ'IbHYPO OTBETCTBEHHOCTb Bpaya A1 0AHOIro naumeHTa...»).




bnoMeaAMLIMHCKME KJ1IeTOUYHbIe NPOAYKTbI:
EASC - benapychb

[locTaHoBneHneM Coseta MunHucTpoB Pecnybnvku benapycb oT 28 Hos6ps 2014 r. N

1120 «O HeKOTOpbIX BOMPOCaxX rocyaapCTBEHHOM  perucrpaum
MOMEAMLIMHCKUX KJIETOYHbIX MNPOAYKTOB>» YyTBepxAaeHo [lonoxeHne

nopsaKe rocyaapCTBEHHOW perncrpaumm 6MoMeanLIMHCKMX KIETOYHbIX NPOAYKTOB.

buomegnUMHCKNE K/IE€TOYHbIE TPOAYKTbI — [1EPECALOYHBIM MATEDUAT],
10/1Y4EHHBIM Ha OCHOBE KJIETOK YEJIOBEKE, 3a UCK/TIOYEHNEM SMOPUOHAE/IbHBIX,
lerasibHbIX U FeMOIIO3ITUYECKMX  CTBOJIOBbIX  K/IETOK,  EHETUYECKM
MOANDULNPOBAHHBIX K/IETOK YesioBeka (ab3. 2 1. 3 NosioxeHus).

LI'IEPELJEHb 6MOMeAMUMHCKMX KJIETOYHbIX MPOAYKTOB, He MoAsexallmx
OCYyAapCTBEHHOW pErnCTpaLmu:

1.CTBO/OBLIE KNIETKN KOCTHOIO MO3ra.
2.CTBONOBbIE KNETKM nepucdepnyeckon KpoBu, CrnocobHbie 06pa30BbiBaTH
KNeTKM MmenonaHoro psaa (3puTpoumnTbl, HEMTpodunbl, Makpodarn).
3.CTBOJI0BbIE KIETKWN MYMNOBWUHbI YenoBeka, CnocobHble 06pa3oBbiBaThb KIETKU
MmnenonaHoro psaa (3puTpounTbl, HEUTPOdWbI, Makpodarm).




BMKI: rocynapcreeHHbin peectp benapycu

1 KOS TEM MMM Meie

L

KNSTIN MEMPOVMA T NS
CTRONOSLE KOCTHOMO MO
SENOSEEn

3 KymeTyps W36 s00musre s
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TEDMN NENOBeYD

S.0% rOPOACKAR KIWIMNECEDR
Sonernud YNpenatrne
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EENAPYCH
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S-0% rOpOALKAR KIWANECKAR

Gonprd YNpenatrne
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BENAPYCH

PecmySrmantont Kayuno-
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YHMN: 100217351, BENAPYCH

o' Ao ot

EMKIN.7.103084

BMKN-7.103082

| gaTa pPerucTpanum: 31 uroasa 2015 r. I

- YROoCTOBER: |MCK JJISL JIeHeHU ST
BMKN.7.103083

HOBOOOPAa30BaHMIA,
LMPPO30B MEeYEeHH,

CTePONAPe3nCTEHT-
HbIX ¢popm PTIIX

MCK pig jJedeHust
TPOPHUYECKUX HA3B
KOHEYHOCTeH

€CIyOJINKAHCKUW Hay4YHO-MEIUIMHCKUN UeHTp «Kiietounsie TexHojmoruw» npu MHCTUTYT
MOQU3UKNM W KJIETOYHOW WHXEHEpUU OTKphIT S nekaops 2014 r, Bkimodaer B ced

POU3BOACTBO 6I/IOM6,Z[I/IIII/IHCKI/IX KJIICTOYHBLIX IIPOAYKTOB,

OaHK CTBOJIOBBIX KJICTOK

OJIMKJIMHUYECKOE OTJEJICHHUE, LEeJb - JICYCHUE 3a00JIEBaHUN C HCIIOJIb30BAHUEM CTBOJIOBBI
€TOK (0XKOTH, PaHbl, MPOJICKHU, TPOPUUECKHUE SI3BbI, OOJIE3HU MAPOIOHTA, JICUEHUE CYyCTAaBOB




PerynupoBaHue npenapatoB Ha OCHOBeE
KJ1IETOK U TKaHEeWN YyesioBeKa B Mupe:

. noAXoAbl

NpucBoeHue npenapatam ocoboro cratyca ans
NPUOPUTETHOIO PaCCMOTPEHUSA U YCKOPEHHOro BBoja B
MEeAWLMHCKYIO NPaKTUKY

CoBeplLueHCTBOBaHUe HOpMaTUBHOM 6a3bl B
COOTBETCTBMM C HAKOMJIEHHbIM ONbITOM

BzanMoaencreme C perynsiTopHbiMm opraHamMm
Ha BCcex craauax pa3pabortkm (B T.4. Ha
paHHuX): scientific advise, preIND, preBLA
BCTpeum




MexaHnU3Mbl pacCCMOTpPEHMUA NpenapaToB Ha
OCHOBE KJIeTOK U TKaHeM yesnioBekKa

CHIA

FIOA

- YCkopeHHoe paccMoTpeHue (Fast Track designation, 1997);
- NMPUCBOEHNE CTaTyca npenapata npopbiBHOM Tepanun (Breakthrough

Therapy designation, 2012);
- MPUCBOEHME CTaTyca MNepeaoBbiX MNpenapata pereHepaTMBHOM MeauLMHDI

(RMAT, 2016).

- = e

[lppopuTeTHOE  PaCcCMOTPEHMU ckopeHHoe yTtBepxaeHne (Accelerated

BLA (Priority Revie pproval) npenapatoB s Jie4yeHus
esignation) and nedveHus N3HEYIpPOXKAOLLNX COCTOSAHNIN, OPdaHHbIX
paHHbIX 3aboneBaHun;] M OHKONOrM4Yeckux 3aboneBaHun; AaHHbIN

anuumne pesynbtatoB KW Hal [MexaHW3M ucrnonb3yercsa Ang npenapartos,
OMEHT noJayn 3asBkM Hal [MPUMEHSEeMbIX NPEeNMYLLECTBEHHO Bl
ApPKETUHI (cokpalleHu eyeHun, TpebyloweM  A0JrOCPOYHbIX
poLieaypbl ¢ 12 go 6 Mecaues) | [HabnogeHwm



https://uk.wikipedia.org/wiki/%D0%A4%D0%B0%D0%B9%D0%BB:Food_and_Drug_Administration_logo.svg

MexaHu3Mbl NPpUOPUTETHOro paccMotTpeHusa FDA
rnpenapaToB Ha OCHOBE KJIETOK U TKaHeun
yesioBekKa

MexaHn3mbl FDA npuoputeTHoro paccMotpenus (Priority Review
designation) n yckopeHHoro yreepxaeHus (Accelerated Approval) moryT
NMPUMEHATBLCSA K NpenapaTaM Ha OCHOBE K/IETOK M TKAHEWN YeN0BeEKa,
NONYyYNBLUMX OANH U3 CTATyCOB™

i1

Fast Breakthrough Regenerative Medicine Advanced
Track designation: Therapy designation: Therapy Designation:

npenapart COOTBETCTBYET
noTeHuman ans CyLLEeCTBEHHOE MpPeMMYyLLECTBO [onpeaeneHuto Tepanuu PM;
peLleHns Haa MMeLWMMUCS TepanuaMu [NpeaHa3HayeH ans
HeobecneyeHHOM Ha OHOM nnu boneg [neveHus/ynydlieHus CEepbe3HOro
MEANLIMHCKOW KITMHUYECKN 3HAUUMbIX [COCTOSIHUS; npenapaTt MOXET
noTpebHoCcTH. KOHEYHbIX TOYKaX. VAOBNETBOPUTL HeobecneyeHHble
MeaAnLMHCKME noTpebHoOCTH

KOHKPETHOIO COCTOSIHUS.




Breakthrough Therapy Designation: m

rmnoTeTnyeckue rnpyuMmepbl

Expedited Programs for Regenerative Medicine Therapies for Serious Conditions
/ Draft Guidance for Industry / U.S. Department of Health and Human Services
FDA, CBER. November 2017

MpoAayKT: anfioreHHbIE NMHUN OMYXONEBbIX KETOK;
aboneBaHme: MeTacTaTMyeckn pak MX;

NpenBapuTenbHbIN pe3y/ibTarT: MOJTHbI i

KIIMHUYECKUA OTBET Y 3HAYUTEIbHOM YaCTU UCMbITYEMbIX [Igs

MpoAayKT: KNeTKN NUrMEHTHOMO 3MUTENNS CETHYATKM; A
S3aboneBaHue: Tsxenble GopMbl BO3PACTHOW MaKyNSpHOUfiek

ereHepauuu; %
NpeaBapuTenbHbIA pe3yabTaT: YIy4yllaloT OCTPOTYES
BPEHUS /MM YMEHbLIAKT Mowaab obnactn atpodun B
Te4YeHWe OAHOro rofa rnocse BBeAeHus..

MpoaykT: CK B 6yepHOM pacTBOpPE;
3abosieBaHMne: THKESIbIN OCTEOAPTPUT,; &,
peABapuTesibHbIA pe3ynbTaT: M0 CPaBHEHWIO C BBeaeHUeM[E:
yepHOro pacTBopa, yMeHbLLaoT 60Mb U YAYULLAIOT ABUraTeNbHbI
VHKLUW.
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EDY
Regenerative Medicine Advanced Therap';/ A

Designation : runoreTnueckune npmmepbl

Expedited Programs for Regenerative Medicine Therapies for Serious Conditions / Draft
Guidance for Industry / U.S. Department of Health and Human Services FDA, CBER.
November 2017

NMpoAyKT: annoreHHble KepaTuHouuTbl 1 GubpobnacTol;
aboneBaHue: o0bLLMpPHbIE OXOrW;

[peaBapuTenbHble pe3yJ/ibTaThbl: B OTKPbITOM|
aHAoMuHu3MpoBaHHOM KW, npoBoavMOM Ha 6a3e Heckosnbkuy §
XKOroBbIX LIEHTPOB [OKa3blBalOT  ObICTPYO pesanutenusaumio] &=
aH C r1ybokuMm oxkoramm B 60NbLUMHCTBE OXKOrOBbIX LIEHTPaX.

MpoayKT: anforeHHble Me3eHXUMarbHble KNETKU-NPeALLeCcTBEHHUKM;
aboneBaHMe:  XpoHMYeckas  cepAeyHas  HeaoCTaTOYHOCTb,
pedpakTepHast K MeaULMHCKON Tepanuu;
NMpeaBapuTenbHblii  pe3ynbTaT: [0303aBUCMMO  NPUBOAST K
NydlweHvio psaga  (U3MOMOTMYECKMX MokasaTenen paboTbl nesord
enynoyKa e



https://uk.wikipedia.org/wiki/%D0%A4%D0%B0%D0%B9%D0%BB:Food_and_Drug_Administration_logo.svg
http://fotki.yandex.ru/users/scienceblogger/view/602575/

Regenerative Medicine Advanced Therapy:

KOHeYHble Toukn KU, npumMmepbl
(OTCYTCTBVIe AOJITOCPOYHbIX VICC.ﬂeﬂOBaHMVI
I > deKkTMBHOCTU U 6e3onacHocTu npu BLA)
Expedited Programs for Regenerative Medicine Therapies for Serious Conditions / Draft

Guidance for Industry / U.S. Department of Health and Human Services FDA, CBER.
November 2017

B KauyecTBe KPUTMYECKON TOYKM MPU JIeYeHUM BPOXAEHHOro|
MaBpo3a Jlebepa, Kkorga, BO3MOXHO, He YyAacTca [AO0CTUYb) @

TAaTUCTUYECKM  3HAYMMOTO  WM3MEHEHUSI  OCTPOTbl  3peHus,|
paccMaTpuMBaETCSA  YNydlleHME B (DYHKUMOHANbHOM 3peHun (T. €.,
NyylleHME B BbINOSIHEHUN AENCTBUIN, KOTOPbIE TPeOYOT BU3yasibHOW
YHKUMN) - KaK AOKa3aTeNbCTBO 3(h(EeKTUBHOCTM.

B pereHepaTMBHOM TepanuM C TMOMOLLbIO KMNETOYHbIX WM  TKaHEBbIX
KOHCTPYKLMN, NpeaHa3HauYeHHbIX A8 3aMeHbl TKaHW UK OpraHa, NMpU3HaeTCs,
TO OLEHKa [A0/IfOCPOYHON 3SPEPEKTUBHOCTN KOHCTPYKLMM MOXET ObiTh
HEBO3MOXXHA A0 YTBEPXAEHUS MApKETUHra. [Ansa 3TUX NpPoayKTOB MOXET 6bIT
pacCMOTpeHa KpaTKocpoyHass 3(P@PeKTUBHOCTbL MNO muuuqecmj
HAa4YMMbIM KOHEYHbIM TOYKaM.
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O EUROPEAN MEDICINES AGENCY

SCIENCE MEDICINES HEALTH

PRIME - 3T0 cxemMa YCUJ1IEeHHOW Hay4YHOU M
perysisiTopHon noaaepXKu ansa ontTuMmsaumm

B Pa3paboTKu u yCKOpPeHHOW OLeHKU HOBbIX
JIeKapCTBEHHbIX CPeAcCTB

European Medicines Agency Guidance for applicants seeking access to PRIME scheme // 7
May 2018. EMA/191104/2015. Human Medicines Research and Development Support Division

Kputepuu npuemnemoctn ansg mexaHmsma PRIME :
ONS YAOBNETBOPEHNS HEYAOBNETBOPEHHbLIX MEAULIMHCKMX NOTpebHOCTEN;
NPENMYLLECTBO HaA CYLLECTBYIOLWMMU METOAAMU JIEYEHUS.

Paspabotunkn ™Moryt nogatb 3asBky Ha PRIME nocne ycnewHbix KW nol

OKa3aTeNbCTBY KOHLUEMNUUM.
B ncknounTenbHbIX Cyyasx npeacraBuTenn Manoro u cpegHero 6musHeca n HAN moryT,

ofaTb 3asiBKy Ha nosyyeHne mexaHu3Ma PRIME Ha 6onee paHHeM 3Tane pa3BuUTUS,

Cnu
- MoJlyyeHbl ybeauTenbHble pAaHHble 3P@PEeKTUBHOCTM U 6He3onacHoctn KU Ha

ICOOTBETCTBYIOLLEN MOAENMU;
- MepBble UCCNEeN0BaHMA Ha OASX YKa3blBalOT Ha a[eKBaTHOe BO3AeNCTBME ANs)

KelaeMblX hapMakoTepaneBTUu4eckux 3@MeKToB 1 NepeHOCUMOCTHU.




SCIENCE MEDICINES HEALTH

CoBepleHCTBOBAHUE HOPMATUBHOM 0a3bl B
COOTBETCTBUU C HAKOIJICHHBIM OIIBITOM /

2018-2019 1.

PykoBOACTBO MO FEHHOW Tepanun W 0630p PYKOBOACTBA MO rEHETUYECKU

MOANMDULMPOBAHHBIM KJIETKAM, B KOTOPbIX 6yayT npeacraBneHbl HOPMaTUBHDI
peboBaHUg AN pa3paboTYNKOB HOBbIX MeETOA0B siedeHus MIT

G EUROPEAN MEDICINES AGENCY

anTUpoBaHHble TpeboBaHMs PykoBoacTBa Haanexallen nabopaTopHoOu
npaktukn gna [MNT B nnaHe 3avyeta KN 1 npenoctaBneHns paspelleHnsa Ha
NpoBEAEHNE MapKETUHIOBbIX WCCNEAOBaHUW B ChAy4dasx, Koraa MNpoBeAeHU

KN, cooTBeTCTBYOLWMX TpeboBaHUSAM GLP, He npeacTtaBnsieTcs BO3MOXKHbIM

L/BMeHeHMFI B PykoBoactBo EMA no 6e3onacHocTv, 3ddeKTMBHOCTY W
npasaeHna puckamu ang Mt

- crneundudeckme Tpebosanua GCP gng MMAT (2019);
- MOSICHEHUS O HOBbIX METOAAX peaakTupoBaHus reHoMa (2018).




CoBepleHCTBOBAHUE HOPMATUBHOM 0a3bl B
COOTBETCTBUHU C HAKOIJICHHBIM OIIBITOM

IIpoexThl pykoBoacTB - 2018

Long Term Follow-Up After Administration of Human Gene Therapy
Products / Draft Guidance for Industry, July 2018:

YlonrocpoyHble HabnwoaeHnss HeobXxoaAnMbl:
- 15 neT ons MHTerpauMoHHbIX BEKTOPOB, TaKMX KaK ramMMapeTpoBUPYCHblIE U JIEHTUBUPYCHbIE
IBEKTOPbI, U 3N1EMEHTOB TPAHCMO30HOB.

- [1o 15 neT ang npoAyKToB, NOJSTyYEHHbIX MNPy TEXHONOMMN peaakTUPOBaHUS reHoMa.
- [10 N9TN NeT Ana BEKTOPOB Ha OCHOBE AAV.

Testing of Retroviral Vector-Based Human Gene Therapy Products for
Replication Competent Retrovirus During Product Manufacture and Patient

Follow-up / Draft Guidance for Industry, July 2018:

KpoMe Toro, AaHbl pEKOMEHAALNN MO MOHUTOPWUHIY NAUMEHTOB Ha HasiMune peTpoBUPYCHOM
MHGEKLMN NMocne BBeAEHMS npenapaToB T Ha OCHOBE PETPOBUPYCOB, KOTOPbLIMA BKIOYAET aHau3
0o6pasuoB B CNneaylowWwmnX BpeMEHHbIX MHTEepBanax: npeasapuTesnibHoe liedyeHre, a 3aTem
TECTUPOBAHNE B TEYEHNE TpPEX, WECTU N ABEHAALUATU MECALEB MNMOCsE JIEYEHUA U EXEITr0QHO B
TeyeHue natHaauatTu (15) net. OgHaKo ecnu B TeYeHue NepBoro roga Bce aHanuibl nocne
Nie4eHUA OKaXyTCd OTpUUaTESIbHbIMU, c60p nocneayrwmnx exeroaHbix r|p06 MOXET 6bITb
NpeKpaLleH.
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CoBepleHCTBOBAHUE HOPMATUBHOM 0a3bl B
COOTBETCTBUU C HAKOIJICHHBIM OIIBITOM

™

IIpoexThl pykoBoacTB - 2018

Expansion Cohorts: Use in First-In-Human Clinical Trials to Expedite
Development of Oncology Drugs and Biologics / Draft Guidance for
Industry, July 2018:

OLEPXXUT pPeKoMeHAaLMn OTHOCUTESTIbHO pa3paboTKuM M NpoBeAeHUs! MNepBbIX
KINIMHUYECKMX UCMbITAHWM Ha JtoAsX, HanpaBfeHHbIX Ha 3dMdeKTnBHOE
CKOPEHME KIIMHMYECKOM pa3paboTKu  MNpenapaToB AN Nle4YeHUs paka,
BKJ1tO4as bnonormnyeckme npoayKTbl

Human Gene Therapy for Rare Diseases /
Draft Guidance for Industry, July 2018:
PekoMeHaauMmn No CTpaTerMn pasBUTUS MpenapaTtoB B OTHOLWEHUU peaKuX
3a00M1€BaHMN B OTHOLUEHUN KPUTMYECKMX MNapaMeTpoB Ka4yecTBa, AW3anHa|
npoeeaeHna KU n KU
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AcnekTbl perynmpoBaHMs npenapaTtoB Ha OCHOBe 0
YWUN3HECNOCObHbIX KN1eToK yenoseka: Holoclar

{ziirlrlwvlm

B /lumbanbHble CK Anst neYeHns 0XXOroB a3, B TOM YMC/E XMMUYECKUX

[lpucBOEHME CTaTyCa npenapaTta
ANna nevyeHms opdgaHHoro 3abonesaHns — Hosi6pb 2008 r.

NONOXXUTENbHbIN KITMHNYECKUN OTCYTCTBME NOAXOASLLNX
onbiT C 1998 r. 3KCMepUMEHTasIbHbIX Moaenen
-_—

CokpalueHHas nporpamma KN, ObbiyHble nccnenoBaHus Ha
KaHLIepOreHHOCTb/TYMOPOreHHOCTb ObIIM 3aMeHeHbl Ha OLIEHKY
TpaHCPOPMALIMOHHOIO MOTEHLUMANa U NPonndepaTMBHON aKTUBHOCTY

— -

2015 r. - YcnoBHasa perncrpauus
(conditional marketing authorisation)

[iman nenuarpudecknil uccneaoBannii cortacoBad 30 okraops 2015 . mo mas 2020 r.




AcnekTbl peryJimpoBaHu1sa npenapaToB Ha OCHOBE O
YKN3HeCnocob6HbIX K/IETOK YesioBeKa: npenapaTt reHHoM

Tepanum Strimvelis, GSK

H BARETRIEL
E’ﬂ’l’i&ﬂ' EDB

ﬂ [nsa Tepanuu TAXKeNoro KOM6MHMpoBaHHOro MMMyHoaepnUMTa,

CBSI3aHHOro ¢ AedekToM reHa ageHo3umHae3saMmuHasbl ([CK, reHeTnyecku
MoanduumpoBaHHbie J1B)

NMnnoTHble KAMHUYecKue uccneposaHma: 18 naumenTtos (2000-2011 rr.), ana 1
aUMEHTOB pe3ynbTaTbl 6biM nonyyersl B 2009 r. U Nokasann ynyylleHNe MMMYHHOU
YHKLUUN.

Pe3ynbTaTthl HabnoaeHns nocrne neyeHns Bcex 18 naumeHToB B TedeHue mMeauaHHor

epuoga 6,9 ner (2,3-13,4 net) nokasanm 100% BbHDKMBAEMOCTb. 3a NepBbIM
alMeHTOM nposeaeHbl HabnroaeHna B TeueHune 16,5 ner.

[1IpycBOEHMe CcTaTyCa npenapara
_ANsA nevyeHma opdgaHHoro 3abosesaHua — aBryct 2005 r.

[ThaH negmaTpuyeckux uccnegoBaHMU 3aBeplueH B nione 2011 r.

Pa3pelleH Kk MeguumHckoMy npuMmeHeHuto EMA (EC) B 2016 r. |

MNMepBbiii NALMEHT NOJIy4Yn/1 KOMMepueckoe
neyeHue Strimvelis B Mapte 2017 r.

MAA B Teyenune 12 mec.




AcneKTbl peryiMpoBaH1s NpenapaTtoB Ha OCHOBE

YUN3HECNOCOOHbIX KJ1IeTOK yenoBeka: Zalmoxis
Eii‘l‘iifi%\’liii |

0na neyeHns naumeHToB 60MbHLIX NenkeMmnen unn numdcdomMamu nocne
I "paHcnnaHTauun F'CK ang BOCCTaHOBNEHNS UMMYHHOW CUCTEMbl NauneHTa
(annoreHHble T-KNeTKN, reHeTMYeCcKn MoaANMULIMPOBAHHBIE
pensiMkauMoHHO-AedEKTHbIM Y-PETPOBUPYCHLIM BEKTOPOM, KOAMPYHOLLMM
ALNGFR n HSV-TK Mut2)

MHMYECKMEe uccneaoBaHUNA:  nperapat  cnocobeH  yBenmunTb  06LLy
bDKMBAEMOCTb - [AaHHble 45 naumeHToB, nposieveHHbIX C Zalmoxis nokasan, uT
bI)KMBAaeMOCTb coctaBmna 49% 4epe3 oAWH roAd, MO CPaBHEHWIO C [AaHHbIM
3 BA3 OAHHBbIX: y 140 naumeHTOB, KOTOPbIM 6blNa BbIMOAHEHA ranAoOUAEHTUYHA
TICK 6d3 Zalmdxis BbXXMBaEMOCTb COcTaBuna 37%.

OueHka apPpekTuBHOCTU B KU:
PETPOCNEKTUBHAA rpynna cpaBHeHus

[lpcBOEHME CTaTyCa npenaparta
ANA neyeHusa opdaHHoro 3abosneBaHus — ceHTA6pb 2003 r.

[&lcnosl-la;l perncrpauums (conditional marketing authorisation) —
B uroHe 2016 .




AcnekTbl peryimpoBaHus npenapaTtoB Ha OCHOBe O
WUN3HECNOCObHbIX KN1eTOoK yenoBeka: Alofisel
E’&i’l‘i&ifswliii

d [Ana nevyeHns CnoXHbIX NapapeKTaJibHbIX CBVILLI,el\/’I Y NauneHTOB C

60ne3Hbio KpoHa (CTBONIOBbLIE K/IETKU U3 XXMPOBOW TKAHWN)

KnuHnuyeckne nccnenoBaHUNA: npenapaTt Bbl3blBAET PEMUCCUMIO 3ab01eBaHus L|epej
4 Hepenun nocne NPUMEHEHUS B 3KCMEPUMMEHTaNbHOW rpynne 4yauwe Ha 15%, yem
pynne nnauebo, yepe3 52 Heaenn — Ha 17 %. HabniogaeMbin apdekT No cpaBHEHWUIO G
OHTPO/IEM BbIMNAAUT CKPOMHbLIM, HO CYMTAETCH K/IMHUYECKM 3HAYMMbIM, MOCKOJIbKY]
pyrme BapuaHTbl JIEYEHUSI CBULLUEN B HACTOSLLEE BPEMS He [aloT pe3ynbTaToB.

Pe3ynbTaTthl onrocpouHbix KN adpdektnBHocT asbl 3 Cx601-303 oxupatotcs B 2022

ba3a paHHbIX nNo 6e3onacHoctn Alofisel cunTaeTcs orpaHMYeHHOM, HO ObecneymBaeT
OCTaATO4YHYIO XapaKTEPUCTUKY Npoduns 6e30nacHOCTU AN pa3peLleHnss Ha NPoaaxy.

[TpucBoeHne cTaTyca npenapaTta A iedyeHnsa opdaHHoOro
3abosieBaHusa — 8 okTabpa 2009 r.

3asiBKa Ha perucrpauuvio nogaHa 2 Mmapta 2016 .
Pernctpaumusa (marketing authorisation) — B aAHBape 2018 r.




5. CoBepinencTBOBAHHE TAK0HOJATENRCTEA B 0QUTACTH ERIBONA BA PRHOK H 0Dpamerns DHOMEIHIRHCKAY KRCTOSHLN NPOIYETOS

19.

20.

NMJ1IAH meponpusaTtum ("AoporxkHaa kapta")

«no CoBEepLIEeHCTBOBAHMNIO 3aKOHOA4ATE/IbCTBa U YCTPAHEHUIO

aAMMHUCTPATUBHbIX 6apbepoB B Lensax obecneueHuns
peanusaumm niaHa meponpusatun HaumoHanbHOMU

TEXHOJIOrM4YeCKO MHULMATUBDbI NO HanpaBJ/iIeHUI0 «XeJicHeT»

(Pacnopsizkenue Ipasureabcrea P®D Ne 870-p or S mas 2018 )

OmpeaencEne NHOAATAR
MHHHMATEHO
MAHHITYIEPOBAHEEIX KACTOR H

FERACKY NANINRARH LAY TRAHSI

OIpezieTICHHE TOPA/IKA HX

henepaneHLi 39808
00 00palleHHA JHOPCEHX TRABER
H EACTON

oOpanieHns H npUMeHeHus JUIs
npoHIaKTUKH, AUaTHOCTHKH 1

nevyenns 3adoneBanui W
COCTOSHHH IMallMeHTa,

COXpAaHHOCTH 6epeMeHHUCTH H

MEJMIHHCKOH peabunTannm
nalmpeHTa

Onpenenenve nopsaxa
TPOBEJICHHS OYHBIX
KOHCYNBTAlUi [IPH
pazpaboTke, JOKITHHHYECKHX
¥ KIMHUYECKUX MCIIBITAHHSAX
B LEJIAX TOCYAapCTBEHHOH
PEerHCTPalHH
OHOMEIHIMHCKHX KIETOYHBIX
IIPOLYKTOB

npukas Munszpasa Poccuu 00
YTBEPKAEHMHM NOpA/IKa
KOHCYJIbTHPOBAHUA 110 BOIPOCAM,
CBSI3aHHBIM C TIPOBE/ICHHEM
JOKJIMHAYECKUX HCCIIEN0BaHMH
OHOMEHIIMHCKHX KIIETOYHBIX
TTPOTYKTOB, KIMHHYECKHX
Hccle/loBaHui GHOMEIHIIHCKUX
KJIETOYHBIX IIPOIYKTOB,

OMOMEIMIIMHCKOM SKCIICPTU3bL
OMOMETHIIMHCKHX KIeTOYHBIX
IPOJYKTOB, rOCyapcTBEHHOM
perHCTpaliny OHOMETHIMHCKIX
KJIETOYHBIX ITPOJYKTOB

yCTpaHeHHe DapLepos,
CBA3AHNEN C OTCYTCTEHEM
FAKOHOIATEXRHOMD

rEry MTIEMORAHRKR MeTANABCENTN
NNpUMECHEHNA MHHHMaJILHO
MaHUIIYJIMPOBAHHEBIX KICTOK H
JEBACKYIIAPH30BaHHbBIX TKaHei

Iexadpb
2019r.

COKpAILECHHE CPOKOB
rocyfapcTBEHHOH PErucTpaluy
OHOMEIMIMHCKHX KIETOYHBIX
POIYKTOR

Jexabpb
2018 1.

Musiapags Poccy,
Mrnakoronpazeaties Pocesn,
Mugedmn Pocesn,

@TC Procw.
Pocsapasnanzop ¢ yuactueM
ABTOHOMHON HEKOMMeEPUECKoii
opraiu3auuy "AreHTcTBO
CTPaTEruyecKuX HHULHATHB
MO IPOJIBHKEHUIO HOBBIX
npoekToB" u paboueit

rpynisl "Xenchet"

Munszapas Pocciu,
Pocsapasnaazop

C Y4acTHEM aBTOHOMHOH
HEKOMMEPYCCKOH
OpraHuzauue "AreHTcTRO
CTPaTErHYeCKHX HHHLKMATHB
MO NPOJBUKEHHIO HOBLIX
I[POEKTOB", AKIIHOHEPHOTO
obmectra "Poccuiickas
BEHYYpHasd KOMIAHHUSA",
paboueii rpynmer "Xencuet"
H MH(PACTPYKTYPHOTO
neuTpa "Xencuer"



Cnacub60 3a BHUMaHuel

MexayHapoaHana KoHpepeHuuUa:
PEA/ZIbHbIA NYTb OT HAYYHbIX PASPABOTOK 10 IEKAPCTBEHHbIX CPEAICTB
MOCKBA, 1-2 nos16ps 2018 1.



