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Accouuauns

=W |/CCNEQOBAHUE DUPLICATE: pe3ynbTaTbi 2021

Mpoussogutenen

NHnuymatnea RCT-DUPLICATE nmena uenbito cpaBHUTb pesynbtatbl PKU ¢ HeMHTepBEeHUMOHHbIMU UCCNeg0BaHUAMM,
mmutupyrowmmm PKU makcumanbHO, HACKONIbKO 3TO BO3MOXKHO. 3aZavyamMm ABAANOCD:

* BbiABNneHMe npouecca TpaHCcnapeHTHOM pa3paboTku ansamHa RWE nccnenoBaHua, KOTOpbIv Npegonpenenser Bce
napameTpbl UccaenoBaHUA ANA NepPBUYHONO aHANN3a;

* Cnepya atomy rnpoueccy, oueHnTb, KaKk 4acto uccnegosaHma RWE socrniponssogAT pesynbtaTtbl PKU
* BbiaBUTb paKTOPbI, KOTOPbIE MNO3BOAAKT BOCNPOM3BECTU pedyabTaTel PKU

B uHuumaTtmey 6b1n10 BKAtoYeHO 10 PKU oueHKu cepaeuHo-cocyauctbix ncxoaos (MACE): 8 - caxapocHUKatoWwmx npenapaTos
(LEADER, DECLARE, EMPA-REG, CANVAS, CARMELINA, TECOS, SAVOR-TIMI 1 CAROLINA) u 2 — aHTnarperaHtoB (PLATO u
TRITON-TIMI), u3 KoTopbIX B 7-M1 NnpenapaTtbl CPaBHUBAAUCDL C Naauebo

Kak nctouHnk RWD ncnonb3oBannch gaHHble cTpaxoBbix Bo3melleHun 3 cuctem: Optum Clinformatics (1 aHBapa 2004 — 31
mapTa 2019), IBM MarketScan (2003 —2017) n noarpynna Medicare Parts A, B D (2011 — 2017), Bkatoyatowasa Bcex
NaUMEHTOB C CaXxapHbIM AnabeTom

bbinn onpeaeneHbl 3 TNA METPUK:
«perynatopHoe cornacue» - cnocobHoctb RWE uccnegoBaHmna BOCNPOU3BECTU HanNpaB/ieHUe N CTaTUCTUYECKYIO

3HAYMMOCTb pe3ynbtaTtoB PKU;
«pacyeTHOe cornacue» — TO eCcTb nonagaHue oTtHoweHuA puckos RWE nccnepgosanusa B 95% 1N pesynbrata PKU;
OLLeHKA CTaHAAPTU3NPOBAHHbIX pa3nnunia pesynbtatos RWE n PKU

Franklin JM, Patorno E, Desai RJ, Glynn RJ, Martin D, Quinto K, Pawar A, Bessette LG, Lee H, Garry EM, Gautam N, Schneeweiss S. Emulating Randomized Clinical Trials With Nonrandomized Real-World Evidence Studies: First Results From the
RCT DUPLICATE Initiative. Circulation. 2021 Mar 9;143(10):1002-1013.



L= W \CCNEOOBAHWE DUPLICATE: peaynbTaThl 2021

Mpoussogurtenei

PerynatopHoe cornacue bbino aocturiyto B 6 3 10 nccnegosanmnin. OtHoweHume puckos B 8 n3 10 RWE nccnepoBanmni
nonano B 95% WU pesynbrata PKU. B 9 n3 10 A4OCTUTHYTO UK PErYIATOPHOE COornacue, An pacvyeTHoe cornacue.
Hanbonbwme pasnmnuma B 3adPeKTUBHOCTU Bblit 0OHApPYKEHbI ANA UCCNeA0BAHUIN, B KOTOPbIX KaK NPOKCK Ansa naauebo
MCNO/Ib30Ba/IOCb BTOPOE MOKOJIEHNE NPenapaToB Cy1bGOHUAMOYEBUHbI B OTHOLLIEHUM KapANOBACKYISAPHbIX 9ddeKToB. 9 13
10 BOCNpPOM3BEAEHUNIN UMENN CTAHAAPTU3NPOBAHHOE pPasnndne mexay asbppektamm meHee 2

Takum obpaszom,

° BOCI'IpOVIBBOp,VIMOCTb PK B pyTMHHOﬁ NPaKTUKe onpeaenaeTca tem, Kakme MmeTpmukm socnpomnisoammoctum
ncnosb3yroTcAa

* Ectb Henpeogonumbie ocobeHHocT PKU 1 RWE nccnepoBaHuimi, KOTopbie MOryT NOBAUATL Ha pe3yabTaT, Hanpumep, B
PKWN yacTo B KauecTtse rpynnbl CpaBHEHUA Ucnoab3yeTtca naauebo, urto HeBo3moxXHo B RWE, nostomy obuiasn
pekomeHaauua bpaTtb B KauecTse nNpenapara CpaBHEHUA — aKTUBHbI NpenapaTt CPaBHEHUA, U MHOTAA 3TO MOXKET ObITb
npobaemon, Kak 3To CAy4nnocb B sTom nccnegosanmun. Kpome toro, follow-up 8 PKU panHHee, yem B nccnegoBaHmAX
PYTUHHOM NPAKTUKMK, TaK KaK NALMEHTbI MM NPEKPALLAOT NPUEM NPEnapaToB, UAM NepeKkNtoYatoTca Ha bonee gewésyto
anbTepHaTtumBy. [Npobnemy NnpnBeprKEHHOCTU MbITAOTCA NPEOA0NETb NYyTEM UCNONb30BaHUA aHaNM3a on-treatment, a B
PKW ncnonb3yetca ITT, KOTOPbIN U3BECTEH TEM, YTO Yallle NPMBOAUT K pe3ynbTaTy, NOATBEPKAAIOLLYIO HYNEBYIO rMNoTesy
06 OTCYTCTBMM Pa3NUMN MeXAyY rpynnamm gna nccaenoBaHua superiority, nostomy 8 RWE nccnenoBaHuax
3pPeKTUBHOCTL Yalle Bbiwe, Yem B PKU. ElLe oagHO orpaHmnyeHme: B page cly4aeB HEBO3MOXKHOCTb B3ATb Ty Xe
KOHEYHYIO TOYKY

Franklin JM, Patorno E, Desai RJ, Glynn RJ, Martin D, Quinto K, Pawar A, Bessette LG, Lee H, Garry EM, Gautam N, Schneeweiss S. Emulating Randomized Clinical Trials With Nonrandomized Real-World Evidence Studies: First Results From the
RCT DUPLICATE Initiative. Circulation. 2021 Mar 9;143(10):1002-1013.
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Mpoussogurtenei

B nHnuymatuey 66110 BKAoYeHO 32 PKU

* B uenom, cornacue mexay pesynbratamu PKN 1 nccneposaHmnin pyTMHHOW NPaKTUKKU: Koppenauua MupcoHa - 0.82 (95% AW,
0.64-0.91), co cornacnmem No CTaTUCTUYECKOM 3HAYNUMOCTU - 75%, ¢ 66% pacyeTHbIM cornacuem, ¢ 75% cornacmem no

CTaH,EI,M3MpOBaHHOﬁ pa3Hunue

* B post hoc aHanuse, orpaHnyeHHom 16 PKU ¢ 6an3kom nmmntaumen anlamHa NccieaoBaHnAa U nepemeHHbIX,
BOCMPOM3BOAMMOCTb bObina Bbiwe (Koppenauua no MNupcony, 0.93; 95% AN, 0.79-0.97; 94% cornacme no CTaTUCTUYECKOMN
3HauMmocTu, 88% - pacueTHoe cornacue, 88% - cornacme No cTaHAaAPTU30BaHHOMY pa3nnyunio). bonee cnaboe cornacue
Habntopanock ansa 16 PKU, ana Kotopas 6aM3Kaa cumynauma no onpeaesieHHbIM 3/ieMeHTamM An3anHa, onpeaenstowmnmm
Hay4HbIn Bonpoc (PICOT), 6bina HeBo3MOXKHa (Koppensaumsa no MNupcony 0.53; 95% AU, 0.00-0.83; 56% cornacue no
CTaTUCTUYECKOM 3HaUYMMmocCTn, 50% - pacyeTHoe cornacue, 69% - cornacue no CTaHAAPTU3IMPOBAHHOW Pa3HULE)

Wang SV., et al. JAMA. 2023 Apr 25;329(16):1376-1385.
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Mpoussogurtenei

NToro, yem 6onblue noxoxxku PKU u uccnegosaHna pyTUHHOM NPAKTUKU N0 KPUTEPUAM BKIOYEHUS/ NCKNOYEHUA, KOHEYHbIM
TOYKaAM, AAHHbIM MO NPOAO/IKUTENBHOCTU, TEM C HoNbLIEN BEPOATHOCTLIO OHU ByAYT MMETb OAMHAKOBbIE Pe3yAbTaTbl, YTO
TPYAHO AOCTUXMMO B CUAY NPUPOADbI TOFO U APYroro TMna uccnegoBaHun. laxke npm oTCyTCTBUU CUCTEMATUYECKMX OLUMOOK
PKWU moryT He BOCNpoOU3BECTUCb B PYTUHHOM NpaKTUKe. BepoAaTHOCTb Bocnpomn3BoanmocTu oueHmnsatoTt B 80-90% ans PKU, B
KOTOPbIX NOJIy4eHbl CTAaTUCTUYECKME PA3NMNYNA, U MEHEE, ECIN OHWN HE AOCTUIHYTbI. M, HA06OPOT, MOXKHO NONYYUTH
BocnpousBoammoctb PKU, gaxe ecnm B uccnegosaHum pyTMHHOM NPaKTUKK 6biin 6onblune cuctematmyeckme ownbKu

Franklin JM, Patorno E, Desai RJ, Glynn RJ, Martin D, Quinto K, Pawar A, Bessette LG, Lee H, Garry EM, Gautam N, Schneeweiss S. Emulating Randomized Clinical Trials With Nonrandomized Real-World Evidence Studies: First Results From the
RCT DUPLICATE Initiative. Circulation. 2021 Mar 9;143(10):1002-1013.
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®apmaueBTUYecknx

MpowussoguTenen

CuctemMHbIN noaxoa B (hopMUPOBaAHUN OOPOXKHOU KapTbl:

B3aMMOCBA3b rpynn aKkTUBHOCTEW

dKTUBHOCTU

pesynbraT

BHeapeHue HanpasaeHna RWE

MosblweHne NHPOPMUPOBAHHOCTHU. oBbILLIEHME KOMNETEHL MM,

AHanus

~

™

-

-

ObecneyeHMe KayecTBa
MeTtononorua
HayuHble acneKkTbl/noaxoabl

~

)

™
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[IOKYMEHTbI: MeToANYECKNE, 3aKOHOAaTelbHbIE U TN

[1paKTUKa NpUMeHeHUA U ee aHanuns3
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Accouuauns

[ z",::‘ﬂz:zz$ﬁ::';m AHanus + obwme cucteMHble acnekrtbl (1)

MpowussoguTenen

ObLwme acneKTbl

AHanus. PaboTa c orpaHUYHEHUAMM.,

ObecneyeHue KayecTea

MeTononorus

O RWE u RWE-nccnegoBaHmax

MoBblweHne MHGOPMUPOBAHHOCTU

[MoBblWEHME KOMNETEHLUMN



Accoumnaums

e AHanu3 + oolwme cMCTeMHbIe acneKkTbl (2)

Mpoussogurtenei

Obuwue acnekTbl/

CtpaTerusa

AHanus

= (Crparteruna rocyaapcrea B oTHoweHUn RWE morna 66l cnocobcTBOBaTh YBEANYEHUIO
pocta RWE.

=  dopmMMpOBaHME CTPATErNMYECKNX MHULMATMB B PaMKax e4ANHOM CTpaTermu.

= Co3aaHune paboyen rpynnbl, BKAOYAKOLWEN NpeacTtaButenei Bcex obnacrem.
MpPMHUMN NapTHEPCTBA U COeAUHEHMSA IKCNEPTU3bl Pa3Hbix ypoBHen, T.K. RWE - ato
KOMMN/JIEKCHAsA CUCTEMA 3HAHUM.

=  QPopmupoBaHMe eanHOMN cuctembl yyeta RWE-uccneaoBaHuii (Ho TyT Bonpoc n npo
KU - ansa HUX yxKe ectb cuctema M3)

=  dopmMuMpOoBaHME KapPTbl KNKOYEBDIX NLY

= AHa/nu3 BHELWHEeN cpeabl: aHan3 N CUCTEMATM3aLMNA BCEX BO3MOMXKHOCTEN U OFPaHUYeHUN
ana BHeapeHna RWE B Poccun. Co3gaHune cnucka no tuny "'npobnema-peweHune".

= AHanu3 npobnem B 061acTn obecneyeHnsa KavyecTBa AaHHbIX. BoBieyeHne BCEX CTOPOH,
cBA3aHHbIX ¢ RWD - OT UX co3aaHMA B UCTOYHUKAX A0 NPUHATUS pelleHni (Becb nyTb data
governance).

= AHanus3 npobnem B ob6nacTn goctyna K RWD: npoeKTbl, HanpaBaeHHble Ha yayylleHue
AO0CTyNa K AaHHbIM

=  Tekyuiee pa3BuTme MHOPACTPYKTYPbl MHHOPMALMOHHOM CUCTEMBI. AHAIN3 TEKYLLEM
CUTYaUUmM 1 BHeapAeMblX U3meHeHUN. OueHKa, Kakne nameHeHua Heobxoammel ana
obecneyeHns RWE

=  KoppeKkumn B ob6nactn paboTbl C NEPCOHANbHbIMM AAHHbIMK, BKAOYAA MeANLNHCKME
AAHHbIe KaK 0COOYI0 KaTeropuio.



Accoumnaums

e AHanu3 + oowme cucteMHble acnekTbl (3)

Mpoussogurtenei

* PyKoBOACTBO O Haanexkallem kadyectse RWD. 3To moXeT 6biTb Kak MeHAoLWMNCA
AOKYMEHT, yunTbiBatowmm pa3smtne RWD B Poccun.
=  PasBuTMe NPOEKTOB, Hanpas/ieHHbIX Ha noseleHne Kavyectea RWD. lNMpoeKTol
O6€CI‘I€LIEH ne 06a3aTeNIbHO B NAPTHEPCTBE TEX, KTO BHOCUT A@aHHble, CO34at0T TEXHUYECKU
CUCTEMbI ANA BBOAA AAaHHbIX U TEX, KTO MCNO/Ib3YET 3TU AaHHble (Kak Ha YpoBHe
Ka4eCTBa NPOBEAEHUNS NCCNEA0BAHNM, TAK U Ha YPOBHE NPUHATUA peLleHnit).
= Co3pgaHue aoKymeHTa, noxoxero Ha GCP gna KU; ncnonbzosatb GCP KaK ocHoBy
AnAa co3aanms nogobHoro agokymeHTa ("a-na" Hapnexawas npakTMKa NpoBeaeHuns
RWE". To ectb chopmynmpoBaTb CUCTEMHbIN AOKYMEHT Ha YPOBHHE obecneyeHms
KayecTBa MccaeaoBaHUN.

=" [lpouecc ogobpeHun nuccnegosaHuin (3K, LeHTpann3oBaHHOE 0406peHmne NAK AP.BaPUaHTbI).
Kakum obpasom byaeT npoBepATcA Ka4yecTBo evidence npu NOCTYN/IEHUU €ro ANS NPUHATUA
peweHun. cnonb3oBaHMe YeK-NUCToB. lNpouecc B 3aBUCMMOCTU OT YpoBHA pa3sutmnsa RWE B
Poccun. Kakme CTOpOHbI M KaKasa aKCcnepTuU3a BOBeYEHa B NpoLecc oa06peHms.

METO,EI,OJ'IOI'MFI * MeToanyeckme pekomeHgaumm no obecnevyeHunto KayecTsa AaHHbIX (A8 TOM CTagmMn Pa3BUTUA

3MK u TexHonorui, rae mbl cenyac). To ecTb ecn UCNONb3YEM UCTOYHMKM AaHHbIX (MK,
UHTepHeT n ap) ana RWD, To Kak meTogonornyeckm obecnevymtb KayecTso (Banmnaaumna u tn).
YHUPUUMPOBAHHbINA AOKYMEHT NO3BOANT BCEM PaboTaTb B O4HOM HanpaBAEHUM.

* MeToanyeckme pekomeHgaumm nposeaeHma RWE-uccnegosaHuii (c yuetom Knaccudpukaumm)
(nhaHnpoBaHue/pa3paboTka, NpoBeaeHMe, NpeacTaBleHne pe3ynbTaTtos, obecneyeHne KayecTsa)

*  PackpbiTne pesynbtatoB RWE-uccnegosaHuii (tpeboBaHua, npuHumnnel, opmatbl/cnocobsl u ap)



Accouuauns

e [lpumeHeHue RWE

Mpoussogutenen

OLI,eHKa TEXHONOMUM 34paBOOXpaHeEHNA

O6ume acnexTbl

KnnHunyeckmne pekomeHaaumm 1 cTaHaapTbl Ne4eHuns

AHanus. PaboTa ¢ orpaHUYHEHUAMM.

Perncrtpauymua

ObecneyeHne KavecTBa

neKapCTBEHHoe obecneyeHune

O RWE u RWE-uccneaoBaHmnax

MoBblweHne MHGOPMMPOBAHHOCTH

LleHHOCTHO-OPMEHTUPOBAHHOTO 34PaBOOXPaHEHUNE

— | /™ /™| /™| ——I /™| —//

lMoBblWweHWe KoMMNeTeHLMI

|
|
|
|
|
|

depepanbHblie NPOEKTHI




Jkocucrtema RWE — npumep 6M3HeC 3KOCUCTEMbI, B KOTOpOU
UrPOKU B3aMMOOEUCTBYIOT OJ1S1 AOCTUXEHUs obLien uenu

RWE business-ecosystem

Different companies/stakeholders Environment
interacting with each other

' Technolo
Patients Regulators Regulations qy

Infrastructure

| “Golden
Vendors Industry standard” Processes
Medical Capabilities
community
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B 3 RWE studies vs market research

B cootBeTcTBMM Cc PewneHne CoBeTa EBpa3snimncKkom skoHoMuyeckom Kommcecmm ot 17 mapta 2022r. N 36 "O
BHECEHUU n3meHeHun B MNpaBuaa pernctpaummn n skcneptusol J1IC ana meanUMHCKOro NnpumeHeHmna"

* «OaHHbIE peanbHOU KAUHUYeCcKol NPaKkmuKu» - OaHHbIE, OMHOCAUWUECA K COCMOAHUI 300p08bA
nayueHma u (unu) K npoyeccy oKa3aHuUs MeoOuUyUuHCKoU MoMoWwu, rnosay4YeHHsIe U3 pasauyHbiX UCMOYHUKOS;

» "Ookazamenbcmea, NnosnyyeHHble Ha OCHOBe OAHHbIX PeasnbHOU KAUHUYECKOU NpaKmuKu' - KauHu4eckue
0oka3amesibCmea 8 OMHOWEHUU NMpuMeHeHUA U NomeHyuads1bHoli Nosb3bl UU PUCKA MPUMEHEeHUSs
/leKapCmeeHHOo20 npenapama, rosy4YeHHsle Ha 0cCHoge cbopa u aHanU3a OAHHbIX PeanbHOU KauHu4ecKol
npakmuku”

B cooTBETCTBMM C onpeaenieHnem AMepPUKAHCKOM MapKeTUHrosom accounaunmn(AMA), mapkemuH2080e
uccnedosaHue — amo cucmemamu4ecKuli cbop, pukcauyusa cbop u OaGHHbIX OMHOCUMEsIbHO 80MPOCOs,
C8A3AHHbIX C NPOOBUXCEHUEM NPoOyKmMoes U ycsay2

CornacHo Knaccuyeckomy onpeaenenuio Kotnepa, MmapKkemuHz2080e uccnedosaHue -cucmemamuyecKul
aHanu3 npobsemel, mocmpoeHue Mmooesnu U rnouck hakmos ¢ Yesnobio yay4yweHusa npuHAmua peweHul u
KOHMpOoAA npodsuxceHUsA npodyKmoe u ycaye

https://www.consultant.ru/document/cons doc LAW 411976/
https://www.raijmr.com/ijrhs/wp-content/uploads/2017/11/1JRHS_2013_vol01_issue_05_04.pdf
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g Accouuauns
! MexayHapoaHbix

e R\VWE studies vs market research

CornacHo Koaekcy AIPM,

* Mpn 3Tom dapmaLeBTMYECKME KOMMNaHUW U/UAM NpuBAEYEHHble areHTCTBa He BnpaBe BbinJlauuBaTb
cneuuanuctam 34paBoOXpaHeHUA BO3Harpa)KgeHue 3a UX ydacTue B MapKETUHrOBOM MUCCNEen0BaHUM.
VicknoyeHue mo2ym cocmasnsime Cay4au rnposedeHUs MApKemuH208biX UcciedosaHuli, mpebyrouwjux
CNeyuasnbHbIX HAYYHbIX 3HAHUU U 3HAYUMeEsnbHbIX mpyodo3ampam CcO CMOPOHbLI creyuaaucma
30paBoOXpaHeHUs, Npu ycaosuu Yymo: 1) mapkemuHaoeble uccnedo8aHusa npoeoosmcs ¢ rnpusaeyeHuem
He3asucuMbIX aeeHmMcms; 2) cneyuaaucmy 30pasooxXpaHeHus He coobwaemcs U U3 Mamepuarsos
uccsi1e008aHUA Heo4Ye8UOHO, KOKAA GapmMauesmu4yecKas KOMMAHUA A87A9emcsa 3aKAa34UKOM/CrTOHCOPOM
uccnedosaHus; 3) apmauesmuyeckaa KOMIMAHUA He yyacmeyem 8 ombope U He 3Haem, Kakue
crneyuanucmel 30pasooxpaHeHus byoym npuHUMams yyacmue 8 MapKemuH2080M UCC/1e008AHUU.

He gonyckaeTtca Mcnosib3oBaHME MAaPKETUHIOBbIX Mccnep,osal-mﬁ:

* B Uenax AanbHeunwero wuccneposaHuna 3¢PpPekTMBHOCTM wuam 6esonacHoctn  $papmaueBTUUHECKOrO
NPOAYKTa...

* AnA cbopa NnepcoHaNbHbIX AAHHbIX NALUEHTOB...

MQPKETUHIOBOE MCCAEAOBAHME OTHOCMUTLCS K CHUCTEMATHMYECKOMY cOopy, domKCaUMM M QHOAAU3Y
MHOPOPMALIMU O MEAMLIMHCKOM MPOAYKTE, 30O0AEBAHMM, PEAEBAHTHOMN MAPKETUHIY M MOAPLA3ZAEAEHMUIO

no pPassutuio OusHeca M He 6dasupylowmecs HA HMHAUMBUMAYAAbHOM MALUUEHTCKOM MHGPOPMALMUM,
30KA3AHHOE AEPXKATEAEM PETUCTPALUMOHHOIO yaoctosepeHus (COI KoMnaHmm)

KoaekC HaaAexalLen Npaktmkm AIPM



Mpoussogurtenei

{ ﬁiﬁ‘ﬂiﬂiﬂ?ﬂé’é’im RWE studies vs market research (BbiBoAbl)

OCHOBHbIE OTANYMNA NCCNEAO0BAHNIN PYTUHHOMN NPAKTUKN OT MAPKETUHIOBbIX
nccneaoBaHUN:

* uenenonaraHume (noay4yeHme A0Ka3aTeNbCTB B OTHOLWEHUU MPUMEHEHUA U
NoTeHUMANbHOM NOJb3bl UIN PUCKA NPUMEHEHMA NEKAPCTBEHHOrO NpenapaTa
VS YIYYLIEHUA NMPUHATUA PELLEHUN N KOHTPONA NPOABUIKEHUA MPOAYKTOB U

ycnyr)
®* NOCTABJ/1IeHHDbIX BOMPOCOB (B MapKeTVIHI'OBbIX NnccaneagqoBaHmMAxX He M3y‘—larOT
apPpeKkTnBHOCTU naun 6e3onacHoCcTM papmaLeBTUHECKOTO NPOAYKTA)

* TUN AaHHbIX (B MAapPKETUHIOBbIX UCCNeA0BaHUAX HE/b3si cObMpaTb
NHAUBUAYANbHYIO NALNEHTCKYIO MHPOPMaLMIO)
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MexayHapoaHbix

. Accoumnaums
[ ‘ ®apmaLeBTU4ECKUX } TM n bl n po rpa M M

MpowussoguTenen

Managed Access Programs (MAPs) are programs under which investigational medicines,
medicines for which a marketing authorization application is ongoing may be used to treat
certain patients who cannot enroll in an ongoing clinical trial.

4 Compassionate Use Program (CUP) is a program that allows the use of a medicine which is )
either undergoing clinical trials or which has entered the marketing authorization process to
treat a group of patients (or cohort, i.e. more than one) who suffer from life-threatening, long-

\ lasting or seriously debilitating illnesses. )

Expanded Access Program (EAP), Early Access Program

facilitate access
to unapproved
medicines for
individual
patients or
groups of
patients with
unmet medical
needs

/Patient Support Program (PSP) means any activity or system of activities initiated, organized, held
and/or financed by pharmaceutical companies on their own or involving third parties/organizations in

individuals who have been properly diagnosed and prescribed treatment and/or to Caregivers, i.e.
Kindividuals who take care for patients (hereinafter, "participants").

which financial aid and/or information on the disease and/or its treatment is provided to Patients, i.e. to

~

)

Patient Program



R U3meHeHMe napagurmol:

a MexayHapoaHbix

sl oT RWE K npoeKtam, noctpoeHHbim Ha RWD

TeKyLian

HoBaa*

NMpuHAaTHe
peleHnn

NpuHatue
pelueHun

= Hay4yHble nccnenosaHuA
® [1pOrHOCTMYECKasa aHaNMUTMKA, CUCTEMbI NOAAEPKKM NPUHATUA BPaYeOHbIX peLueHui

\ / (CMNBP)
CKPUHWHT

» [IMarHOCTUYECKNE NPOEKTbI

* [porpammsbl ans naunenTos (MAP, PSP un ap)

= PasnnyHble digital-npoekTbl

= [lpoekTbl LO3,

® MOHUTOPWUHTI, aHA/INTUKA

" Aap
RWD nexaT B oOCHOBe pa3nnYHbIX nMmeHHo RWD nexaTt B OCHOBE BceX
npoekToB/3aAau/uenen cucTeMbl . npoueccoB, NocrefoBaTeNbHOCTH Waros,
3apaBooOXpaHeHus HarnpaBJieHHbIX Ha NPUHATUE peUJeHMﬁ

*TonvouHa T.A., Bypmucmpos B.A., EpumeHko WN.B., Xopowesckuli B.®. IckyccmaeHHbIl uHMesnnekm e 30pasooxpaHeHuu: Real World Data u Patient Voice — 20mosbi iu Mbl K HO8bIM peanuam? MeduyuHcKkue
mexHosozuu. OueHka u 8bibop. 2021;43(2):22-31. https.//doi.org/10.17116/medtech20214302122



Kak dopmuposatb RWE-uccnegosaHume Ha
OCHOBaHMU NporpamMmm nauueHToB

‘ Mporpammbil - Ucxoabl P
eweHue
Any other data nalueHTos nporpaMmmbl

(personal, social etc)
= C6bop RWDsB -

——

MeTpuku
| paMKax AHanu3 gaHHbIX NPOrPaMMbl —>
= Demographic data nporpammol oTyeT o

= Laboratory data

= Treatment data nporpamme

Medical devices

|
Smartphone application KoHeuHble
Electronic Health Records AHanM3 AaHHbIX TOYKM —> OTYEeT

etc 06
ncenegoBaHmn

Open sources



YTto BaxkHO y4yecTb npu paspaboTtke RWE-uccnegosaHus
Ha OCHOBAHWUM OaHHbIX U3 NporpamMmm NauueHToB?

1. Mpogymatb Bce HeobXxoaMmble acneKTbl 3apaHee, 40 CTapTa Nporpamm (pake ecnm He naaHupyete nposogutb RWE-
uccnepoBaHue) - cbop AaHHbIX, AaHHbIE, METPUKN/KOHEYHbIE TOUYKMN, COrlacMe NaLuneHToB, nepeaaya AaHHbIX Ha aHaNu3
2. [laHHble B OCHOBe

NMpuHaTue

- »

e [laHHble cobupatoTca B ' . NMpuHAaTHe
paMKax nporpammbl (He peLeHni

ANA uccnenoBaHuA)

3. Nonynauusa nporpammsi — 3TO NONyAALUA UCCNeA0BaHUA

4. Anu3aiiH nporpammbl — OCHOBA AU3aiiHa UccneaoBaHusA



CoaepxaHue

Accouyvauus
MexayHapoaHbix

® apmaueBTUYECKNX
Mpoussogutenei
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Ponb permoHasibHbIX MeanLUMHCKMX coBeTHMKoB (MSL B
nogrotoske u nposegeHnn RWE



‘ KntouyeBble aKTUBHOCTU KOMaHAbl MSL MSL &RWE

MSL, medical science liasons, field based medicals, HayuyHble coBeTHUKN U np.

MNpoBeaeHue BUSUTHON aKTUBHOCTHU

\J
):
/0

MNoaaep)KKa uccneposarte/ibCKUX MHULUATUB KOMNAHUM

Co3pgaHue U ogobpeHne meguLMHCKUX U KOMMEpPUYECKMX maTepuanos

1y o7 M

3aKknouyeHue u opobpeHne gorosopos c C3

OpraHusauma meponpuaTum
B3aumopgencreme c KommepuyecKumun GyHKLUAMMU

B3aumopgenctsma B pamKax nporpamm nogaep>KKu naumeHToB

\ O
):
/0

g
(g

OTBeTbl Ha 3anNpPocbl MeaULUHCKON MHPOopMmauumn
MeaunuMHCKUe nporpammbl AocTyna K npenapatam KomnaHuu

31



‘ KntouyeBble aKTUBHOCTU KOMaHAbl MSL MSL &RWE

MSL, medical science liasons, field based medicals, Hay4Hble coBeTHUKKN U Np.

MNpoBeaeHue BUSUTHON aKTUBHOCTHU

\J
):
/0

Moaaep)KKa uccneposarte/ibCKUX MHULUATUB KOMNAHUM

Co3pgaHue U ogobpeHne meguLMHCKUX U KOMMEpPUYECKMX maTepuanos

1y o7 M

3aKknouyeHue u opobpeHne gorosopos c C3

MepauuuHckue nporpamMmmbl A0CTyNa K npenaparam KomnaHuu

OpraHusauma meponpuaTum

\ O
):
/0

g
S
4

B3saumopgeiictBue c KommepuyeckKumMmu GyHKLUAMMU
B3zaumopeiicTBnA B pamKax nporpamm noaaep:KKu naLueHTos

OTBeTbl Ha 3anNpPocbl MeaULUHCKON MHPOopMmauumn

32



I PernoHanbHble MeanumHckne coeTHMKkM 1 RWE  [UAEEKEIRAS

+ |

v' OnpegeneHune 1 NOUCK NOTEHLMANbHBIX MEANLNHCKUX YUPEXKAEHNI

>

ul,‘\ v npe,ﬂ,OCTanIEHI/Ie I/IHd)OpMaLI,l/II/I O NPOTOKON1E NCCNeENOBaAHNA

IR
- v' OcylecTts/ieHne HabnogeHma 3a peanunsaumnen nccnefoBaHmsA

MC/1 gon»KHbl 6bITb YaCTblo KOMaHAbI, ocobeHHOo ecnun >15 UueHTpoB 1 06a3aTeNbHO y4acTBOBATL BO BCTPeYax
LLleHTPa U CNOHCcopa

OueHb nomoratot Bu3uTbl CRO u/mnum clinical quality coBmectHo ¢ MC/1

KopoTkuu yek-nnct ana MCJ1 —4To yTOYHUTL B XOA4€ BU3UTA:
* CNnOXHOCTW C AOrOBOPOM, aAMNHUCTPATUBHDbIE Bapbepbl
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Accouuauns

e R\\/E-nccrnegoBaHUA — KOMMNJIEKCHasA rpynna

MpowussoguTenen

Knaccudumkauma RWE-
nccnengoBaHuUn B
3aBMCUMOCTHU OT

MCNONb3yeMbIX Kputepuen

YT106bI OLLEHUTb 3TUUYECKYIO
ctopoHy RWE-uccnepgosaHmnm
HeobxoauMO yunTbiBaTb
AU3aUH

HosogeperkknHa E.A., FonbamHa T.A. UccnenoBaHua pyTUHHOM
NPaKTUKK: Npobaembl TEPMUHONIOMMU U KnaccudurKaumm.
MeduyuHckue mexHosnoauu. OyeHKa u 8blbop. 2023;45(1):50-62.
https://doi.org/10.17116/medtech20234501150

Kpurepuit THNBI H TOOTHITH CcHUIKH
I'mnoteza/uens [MomckoBEIE U TTPOBEPAIONIHE [14, 32]
HccIeIOBAHMS OnmucAaTelBHEIE U AHATHTHYECKHE
Ilo Hannuuio WuTeppeniinonHbe (3KcIepUMeHTATBHELE ) 123, 24, 30, 32]
MHTEpPBEHIIMN nparmatindeckue PKH;

HCCIeNOBaHHA B paMKax KoropTH (trial within cohort (TwiCs) man cohort multiple RCT)*;
BCeHamnpaBieHHLIe KOTOPTHRIE UcclienoBaHus (comprehensive cohort study (CCS);
PKH c oboramenuem nonyasamun (Population enrichment RCT);
iwiactepHsie PKU (Cluster RCT);
HEPaHIOMH3UPOBAHHBIE KOHTPONMMPYeMbIe HCCIEN0BAHHS
oonbune ynpomeHHble PKH;
rHOpUIHEIE HCCIeT0BaHMSA C BHEIHel rpynmoii KoHTpous (single-arm clinical trials
with external controls).
KrazuskcnepnMeHTATEHEIE:
aHaNu3 MPepBaHHBIX BpeMEHHHIX pAnoB (interrupted time-series analysis);
MeToJ cpaBHeHMs paszHocTeii (difference-in-difference);
aHanu3 no/npe- u nocne/moct (before-and-after).
HewHTepBeHIIMOHHEE (Ha0MoaaTeILHEIE ):
KOTOPTHHIE;
HCCIeOBAHMUA CTy4ai—KOHTPOJI;
KPOCC-CEKITHOHAJIbHbIE MCCITEN0BAHUS;
HCCIeNOBaHMS CEPHH CIIyJaeB ¢ KOHTPOIEM 1o caMuM cebe (self-controlled case series design);
e peKpecTHEIE HCCIeI0BAHHS Cyuai—KOHTPOJE;
OMHMCAHWS KIMHHYECKHX CIyJaen

I'pymima HexoutponupyeMnle; [24, 32]
KOHTPOJI/ cpaBHe HUS KOHTPOJIHpYeMELe:

C BHYTPEHHE IpyIInoil KOHTPOJIA;

C BHEIIHeil rpynmnoii KOHTpoJIs;

C CHHTeTHYeCKOH IpyInoil KOHTpos

HCCIeNIOBAHMUSA C KOHTPOJNIEM TI0 caMKM cebe;

NepeKpecTHEIe Hee/leJoBaHKA CIyuaii—KOHTPOIb

PannoMmuzammsa PanpoMusupoBaHHEIE; [24]
KBa3HPaHIOMH3MPOBAHHELE;
HEPaHIOMH3MPOBAHHBIC
IMo cbopy/Tuny ucnonesy- [lepEUYHBIE DaHHBIE; [, 23, 30, 33]
€MBIX TAHHEIX BTOPHYHOE UCIIONL30BAHHe TAHHLIX;
TUOpUAHEL qU3aiiH
KpatHocts cbopa naHHeX/ Kpocc-cexilnoHanbHble/0THOMOMeHTHBIE/ TI0TIepeUHEIE; [14, 23, 24, 30,
110 BpeMeHH HabJIioneHus IHHAMHYeCcKHe,/ TIPOIONIbHEIE/ TOHTUTIONHHE! 33,
YUACTHHKOB, TIO BpeMEeHH MIPOCMEKTHBHEIE;
TIPOCTEXUBaHMSA MPUIHH- PeTPOCIIEKTUBHEIE;
HO-C/IeICTBeHHOH CBA3H nByHanpaBieHHble (ambidirectional, Mpo-H peTpocleKTHBHEE)

TIpumenanue. ™ — TpaBuna Hagexamei TpakTHKH dapMarkoHan3opa Eppasniickoro skoHoMideckoro corosa Ni87 ot 3 Hoatpa 2016 r. Cernka aktipHa Ha 11.01.23.
https://docs.eaeunion.org/docs/ru-ru/01411948 /cned_21112016_87
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Accouraus Heob6xoanmo nu ogoopaTb peTpocneKTuBHOe

MexayHapoaHbix

®apmaueBTUHeCKNX

SN nccnefoBaHWe B OTUYECKOM KoMmuTeTe?

- . -

v 3.1.4. DCO/HBK pmomxeH paccMaTpHBaTh KakJ0€ TEKYIEe HCCISIOBAHHE C [1EPHOAHYHOCTHIO,
3 . 3 Kcne pTH bl COBET O p raHmM3a L||M M/ aJICKBaTHOH PHCKY /UL CYOBEKTOB HCCIIeJOBAHHS, HO HE PEXe 0IHOrO pa3a B rof.
H e3aBNCHMbI [\;] A TNYEeCKU [7] KOMHNNTEeT (a CO/H 3 I'() 3.1.5. DCO/HOK moxer moTpeboBaTh, 4TOOB CYOBEKTaM HCCICIOBAHHS TOMHMO HH(OPMAIHH,

ykazanHOH B 4.8.10, ObUIM MpeAOCTABICHBI JOMONHHUTENBHBIE CBEJICHHS 00 MCCIEIOBaHWH, €CIH, IO
muennio DCO/HDK, sta muHbOpMaims MO3BOIMT CYNIECTBEHHO MMOBLICHTH CTENEHb 3AI[UTHI TIPaB,

3 . 1 . O 6ﬂ 3dHHOCTU 6e30macHOCTH H/HIIH O1aronoay4dus cyoneKToB.

3.1.6. Ecnu cornacue Ha y4acTHe CyOBEKTa B HCCICIOBAHHUM, HE CBS3aHHOM C JICUCHHEM, MACT €TO
3akoHHBIH mpejacTaBuTens (eM. 4.8.12 u 4.8.14), DCO/HOK nomken ybeuThes, 9TO MPeOCTABICHHBIH

3 . 1 . 1 . 3 Kcne pTH bl [7] coBeT o p raHM3a |_|IM M/H e3aBNCUUMDbI [‘/J| A TUNYEeCKU [7| MPOTOKON W/WIH Jipyras [OKYMEHTAI[Hs COOTBETCTBYIOT OJTHYECKHM HOPMaM W HOPMATHBHBIM
TpeOOBaHHAM Ul TAKHX NCCIICIOBaHHI.
KOMMUTET NPU3BaH 3awmuw,aTb NpaBa, 6esonacHocTb u 6aarononyuune
3.1.7. Ecnu mpoTOKOT MpeycMaTpHBacT HEBO3MOXKHOCTH TMOTY4CHHS COTJIAcHA Ha ydacTHE B
BCexX cy6-be KTOB UCCN er BaHUA M ccn eplo BaHUaAM C yl_l actmem HCCNIEOBAaHHH Y CyOBEKTa HIH €ro 3aKOHHOro mpexacTaputens (cM. 4.8.15) mo MOMEHTa BKIHOHCHHA
* cybonekta B mccnenosanne, JCO/HIK nmomken yOemuThes, WTO TPENOCTABICHHBIH MPOTOKON W/HITH
yﬂ 3BUMbIX Cy6-be KTOB .U.Ofl YKHO 6 biTb y.ﬂ.eﬂ eHOo OC060€ BHMUMaHwMe. Jipyrasi JOKYMEHTALHS COOTBETCTBYIOT 3THYCCKMM HOPMaM H HOPMAaTHBHBIM TpeOOBaHMSIM Ul TAKHX

HCCIIe/JOBaHHH (HalpHMep, [IPH HEOTJIOKHBIX COCTOSHHSX).

3.1.8. DCO/HIK paccmaTpuBaeT pa3Mep H TMOPAAOK BBIUIAT CYOBEKTY HCCIEAOBaHHA, HTOOBI

3 . 1 . 2 . 3CO/H 3 K 'ﬂlon XeH non yq NTb CN e'ﬂly}o |_|_||V| e .Cl.O KyN\e HTbl:..... yOemuThCs B OTCYTCTBHH HeOOOCHOBAHHOII 3aHHTCPECOBAHHOCTH WIIH TIPHHYKACHHA CYOBEKTOB

HCCIICIOBaHHA. P33M€p BBITLIIAT CYGT:CKI‘Z:[M JOJIKCH OBITH 3apaHce OIpECiieH H HE JOJDKCH MEITUKOM
3aBHUCETh OT TOT'0, 3aBCPIIHIT CyﬁLeKT HCCIICIOBAHHE MMOJTHOCTBIO HITH HET.

3- 1-3- 3CO/H3K .ﬂ.Oﬂ)KeH OLIIeHMTb COOTBETCTBUE KBaN W(I)M Ka I-'.““ 3.1.9. OCO/H3K nomkeH ybeqHTbCA B TOM, 4TO MH(MOpPMAIH, Kacarolascs BBILIIAT cyObeKTaMm
HCCTEIOBAHMS, BKIIOYAs METOMNBL CYMMBI M TrpadHK BBILIAT, OTpaKeHa B IIHCBEMEHHOH (opMe
MCCﬂeAOBaTenﬂ anAﬂa I'aEMOMy ncen eﬂ.O BaHUIO..... NH(QOPMHPOBAHHOIO COINACHS M J00OH Apyrodl NHCBMEHHOH HHQOPMALMH, MPEAOCTABISIEMOM

cyonexTam. JlomkHO OBITh YKa3aHO, KAKMM 00pa3oM OV/IEeT onpe/ielicH pa3Mep BBITUIAT.
3.3.8. O0s3aHHOCTE HeeIeaoBaTelId HezaMeInuTenpHo coobmate DCO/HDK:

a) 00 OTKIIOHEHHSAX OT MPOTOKOJA WIH H3MEHEHHIX MPOTOKOIA, MIPOH3BEICHHBIX JUIA YCTPaHEHHS
HEMOCPEACTBEHHOM yrpo3sl cyObekTaM ucciaegoBanust (cm. 3.3.7,4.5.2, 4.5.4);

0) 00 M3MeHeHHsX, YBENHYHBAIOIIHX PHCK Ul CYOLEKTOB W/HIH CYLISCTBEHHO BIHAIOMIHAX Ha
npoBenenue uccnenoanus (cm. 4.10.2);

B) 000 BCeX HeKelaTelIbHEIX peakKluiax, KOTOpBIC HABJIAKTCA OJHOBPEMCHHO CCEPBE3HBIMH H
HEMPEABUICHHBIMH
HALMOHANBbHbIA CTAHOAPT POCCUACKOM GEAEPALLMN
F) 0 HOBBIX JaHHBIX, KOTOPEIC MOT'YT CBHACTCIILCTBOBATE O BO3PACTAHHH pHCKA A CYG’LCKTOB HIIHA HAONEXALLAA KTMHUYECKAA NMPAKTUKA Good clinical
HcﬁJ‘[aFD]‘lpHﬂTHO TIIOBJIMATE Ha X0 HCCJICIOBaAHHA. practice (ch) FOCT P 52379-2005
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PETpOCI’IEKTI/IBHOE — ncenegosaHme C BTOpUYHbIM NCMNOJIb30BaHUEM OdHHbIX!

— TN

Het perynauumn n GCP

NPAMO HE NPUMEHNUM JaHHble UCrNob30BaHbI U3 * MNPOTOKOA

MNaumMeHT He BOB/EYeH NCTOYHUKOB 6€e3 yuyacTusa nccnenoBaHnA

B MCCNefoBaHMe — nccneposaTenem * HeT cneumansHoro ana

NCNONb3YIOT YXKe nccnenoBaHuA

_<
cyLiecTsyowme NHbopmMmHpoBaHHOTO
flaHHbIE, HET PUCKOB [aHHble NCNO/Ib30BaHbI U3 * MPOTOKON COrnacus
4
ANA NaUMeHTa C yyactuem nccnenoBaHmA +
nccnepoBaTenemn NPK
(chart-review) * uccaeposatenb

‘., _

-

YacTblit BONPOC: YTO AO/IKEH
B TAKOM C/lyyae npoBepATb
3CO/H3K?

Bonpocbl nepcoHanbHbIX AAaHHbIX?
Bonpocbl KauecTBa Nosy4eHHbIX A0Ka3aTeNbCTB
(evidence)?
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PaszButue Real World Evidence B Poccumn

Echu Tebe TaXKeno, 3Ha4YuUT, Tbl NOAHMMAELLBLCA B ropy.
Ecnhu Tebe nerko, 3HA4YMT Tbl NETULL B NPONACTb.
[eHpu ®opa,

Cambiv nyyqwmm aeHb? CeroaHs.

Camoe bonbloe npenatcreme? Crpax.

Camoe npoctoe? Ownbutbes.

Camasn 6onbwan owmnbKa? OTKasaTbCA.

Camoe bonblioe cyacTbe? bbITb NOIE3HbIM APYTUM

MaTb Tepesa
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MpowussoguTenen

«4Ymo u3smenunocwb? [JaHHble u uccrie0o8aHusi
cywiecmeayrom 0ecsimku siemy»

LaHHble PKI
cobuparomca 0ecamku
sem

PempocnekmusHsbie
uccneoosaHusA boeinu
«gcea0a»

PempocrniekmusHsie
uccse0o08aHUA U
MpocrneKmusgHsble
HeuHmMeep8eHUUOHHbIe
B8Ksro4YeHbl 8 OT3,
KAUHU4YecKue
peKkomeHoauuu

lpumerHeHue RWD u
RWE yxce 0asHo
cywecmsyem
(papmakoHao30p,
nocmpeaucmpayuoHHsbI
e uccnedos8aHus)

NepBoe perynmposaHue | Hayano BHeapeHus MNepBoe perynuposaHue
RWD/RWE B mupe* RWE B Poccum RWD/RWE B Poccum

l l l

2016 2018 2022 2023

U | ) O6ecneyeHune
= MCNO UCTOYHUKOB AAHHbIX, HAKOMN/EeHUeE
E . NAHHbIX, AOCTYN K AaHHbIM ) Ka4ecTtBa AdHHbIX U
o ) § TeXHONornm
o0 LindbpoBble TEXHONOTMN, TEXHONOTUM
g . 06paboTKM AaHHbIX ) dopMMupoBaHme
= ) LndpoBm3aLma 3apaBoOXpaHeHMA = CUCTEMbDI 3HaAHUU
B 4 N\
o KomnaHuun, obecneumsatolime goctyn K CucTeMHbIN nogxoa
o . AAHHbIM 1 06pabOoTKy AaHHbIX ) pa3eutus RWD/RWE-

[ KomneTeHUuM 1 3KcnepTM3a y4aCTHUKOB 2Ll il

1* PUBLIC LAW 114-255. An Act to accelerate the discovery, development, and delivery of 21st century cures, and for other purposes (215t Century Cures Act). 2016. Accessed November,30, 2020.
https://www.congress.gov/114/plaws/publ255/PLAW-114publ255.pdf
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e KpuBas passutusa texHonoruun (Hype Cycle) —

MexayHapoaHbix

®apmaueBTUYecknx

sl npumeHeHue K Real World Evidence

KpuBaa NaptHepa (Gartner Hype Cycle) q

MUK Ype3MepHbIX OXKUAAHUA

MNnaTo NpoAyKTUBHOCTHU

OxxnpaHusa

CKNOH nNpoceeTneHun

AHo pa3ovapoBaHMii

Tpurep uHHOBaUuu

Bpemga

MpopbliBHble TexHosorMmn 2022 roga no AaHHbim Gartner Hype Cycle (priceva.ru)



https://priceva.ru/blog/article/tsikl-gartner-hype-kakie-tehnologii-schitayutsya-proryvnymi-v-2022-godu?ysclid=liat519ijq221573442

Accouuauns

e [lpumeHeHue RWE

MpoussoguTenen

Obune acnekTb OueHKa TeXHONOMMI 34paBooOXpaHeHNs

AHanuz. PaboTa ¢ orpaHUYHEHNAMM.

KnnHuyeckme pekomeHgaumm U cTaHaapTbl Ne4eHns

ObecneuyeHue KavyecTBa (

Perncrpauuns

MeTtoponorua

NekapcTBeHHoe obecneyeHmne

O RWE n RWE-nccnepoBaHuax

LI,EH HOCTHO-OPUEHTUNPOBAHHOTO 34PaBOOXPaHEHUE
MoBbllWeHNe UHPOPMMUPOBAHHOCTH q

MoBbllweHne KOMNETEHUMI ®epepanbHble NPOEKTbI
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RWE 6u3Hec-3KkOoCUMCcTEéMa

OpraHusayuun/Knouesble 11ua,
B3aUMOAencTBYIoW e mexay cobou

|_|aU,MEH7TbI7 L Perynatopsl Perynaumm TexHonormu

MnaTenbumKkm NHdpacTpyKTypa

MocTaBLKMKN UHaycTpua T
o Pecypchbl
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