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NMpAMon pa3srosop: BONPOCbI U OTBETbI C
KomMmnaHueun Roche 06 uccnepoBaHumn
GENERATION-HD1

KomaHpa HDBuzz cena (BupTyanbHO) 3a CTOJ1 NeperosBopos ¢ KoMaHpaon Roche, 4To6bI
NnoJslyYnTb OTBETbI HA BOMPOCbI 0 TOMUHEPCEHE U He,aBHEN OCTaHOBKE UccnefoBaHus
GENERATION-HD1.
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& !’ @ My6nukauunsa Dr Sarah Hernandez n Dr Leora Fox 19 aHBapsa 2022

Mop pepakuyuen Dr Jeff Carroll Mepesopg Dr Yury Seliverstov
MepBoHa4yanbHO ony6/MKoBaHo 28 ceHTAGpPA 2021

KOHLe NepBoOro aHAa KoHdepeHunn EBponenckomn cetn no 6one3Hn NeHTUHrToHa

(EHDN) komaHpa HDBuzz (3a Bbl4eTOM OHOI0) cCena 3a CTOJN NeperoBopoB C

COTpYAHMKaMU KoMMNaHMn Roche, 4To6bl MPOBECTU OTKPOBEHHbIN PasroBop o
HepaBHen octaHoBke GENERATION-HD1, knuHu4eckoro nccnegosaHus ¢pasbl 3, B KOTOPOM
npoBepsAnacb CNOCO6GHOCTb aHTUCMbICIOBOIrO ONIMTOHYKeoTnaa TOMMHEpPCEeHa CHUXKaTb
FEeHTUHI TUH U yNyJylwaTb COCTOAHME NauueHToB C bI.

Mbi norosopunu ¢ okTopoM JlopeH boak, pykoBoguTtenem rnobanbHOro passmuTus
nporpamMmmbl N0 TOMUHepPCeHY B KoMnaHun Roche, [1aBngom YacToM, oUpPeKTOPOM Mo
B3aMMOAENCTBUIO C NaLMeHTaMu B rnobanbHON opraHnsaumm rno COTpygHNUYeCTBY C
naumeHTamum komnaHum Roche, n [IxxaHet PadpdpepTn, AUPEKTOPOM NO MeXAYHaAPOAHbIM
KOMMYHUKaLMAM, KOTopas OTBeYaeT 3a BHeLUHMe KOMMYHUKaL M No nporpamMme no
60ne3HU [eHTUHITOHa B KoMnaHuun Roche.

Hu>xe Bbl HalaeTe KonumM BOMPOCOB, KOTOpPbIe Mbl 3aganu coTpyaHmkam Roche, u kpaTkoe
N3noXeHne NX OTBETOB, B3ATbIX U3 aBTOMaTU3UPOBaHHOMN pacluMdPpOBKN 3anMCaHHOro
MHTepBbIo. MNMpsaMble uMTaTbl COTPYAHNKOB Roche oTMeuyeHbl “KaBbl4KaMn”, BCe, YTO
HaxoAUTCA 3a NpegenamMm 3TUX KaBblyeK — 3TO pes3toMe, HannucaHHoe asTopamu HDBuzz, a
He NpsiMble LUTaTbl KOro-nmbo ns coTpyaHUKoB Roche.
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UccnegoBaHna macwtaba GENERATION-HD1 nopoxpgaroT 60/1bLio 06beM gaHHbIX —
nepen koMaHgow Roche cenvyac cTouT 3agada opraHu3oBaTb U rpoaHannsnpoBaTb 6onee
40 000 obpa3syoB., Kaxkabl U3 KOTOPbIX UMeeT okos1o 20 000 napameTpos.

MoHMMaHUe TeKyLLero CoOCTOSHUSA
uccnefoBaHuA:

Bonpoc: HecMoTps Ha TO, UTO BBeieHME NpenapaTa B paMKax uccneposaHusi 6110
oduLManbHO OCTAHOBJIEHO, CaMO UccrieaoBaHNe NPOAOHKAETCA — He MOr/n 6bl Bbl
06BbACHUTDb TEKyLl,ee COCTOAHUE UccriefoBaHNA?

OTBeT: B cooTBEeTCTBUM CO CTAaHAAPTHOM NPaKTUKOM B Lensax obecrneyeHnsa 6e3onacHoCcTun
HEe3aBUCUMbI KOMUTET MO MOHUTOPUHIY AaHHbIX UMeN AO0CTYMN KO BCEM faHHbIM
nccneposaHus GENERATION-HD1 n aHanu3snpoBan ux. B MmapTe aTOT KOMUTET
pekoMeHpoBan NpekpaTuTb BBeAEHME NpenapaTa, HO NPoAo/HKUTb HabnoaeHne 3a
naymneHTamm, YTobbl nyylle NOHATb BAIMAHME JIEYEHUA Ha MNALUEHTOB, NONYyYaroLWnx
npenapaTt TOMUHEPCEH.

JlopeH boak n3 komnaHuu Roche noscHuna: “ B pamkax nccneposaHusa 6ygeT npofosiKeHo
HabnogeHne 3a naumeHTaMmm, No03TOMY, KOrga oHn NnpueayT B UCCnefoBaTelbCKUN LEHTP,
UX Bpauu 6yayT BHUMaTeNbHO HabmoaaTh 3a [HUMU] C TOUKKM 3peHns obLien 6esonacHOCTH,
OLLeHKU rnokasaTtenen 6e30nacHOCTU N KJIMHUYECKNX pe3ynbTaToB, KOTopble 6blnn
YNOMSAHYTbI B X0A4,e KJIMHUYEeCKOro nccnegoBaHus... 3To AeNCTBUTENbHO Ba)XHasA YyacTb
aHanusa Toro, 4to npousowwno B GENERATION-HD1".

MpopomkeHne yyactusa B uccnegosaHnUn NO3BOUT KOMMaHUM Roche nseneyb Kak MOXXHO
601blUe LeHHbIX JaHHbIX, MONYyYeHHbIX 6narogaps ycunuam komnaHum Roche u coobuecTsa
no bI' B uenom B pamkax uccneposaHnsa GENERATION-HD1. 3T1o 6yaeT KpanHe BaXXHO AN
NOHNUMaHUA TOro, Kak TOMUHEpPCEH NOBANAN Ha NauuneHToB ¢ BI' — pgaXke ecnu oH He gan
TOro pesysbTaTta, Ha KOTOpPbI Mbl BCe Hagesanucb. [NogobHble BceobbeMnowme Maccusbl
OaHHbIX NOMOryT B OpraHnsauum oygyuwmx uccnegosaHun. Takum obpasom, HECMOTPSA Ha
npekpatleHne BBefeHNa npenapaTa, uccnegosaHne ¢opmarsbHO He 3aBepLUEHO U
npoaonmKaeTcs.
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lNNoHMMaHUue gaHHbIX, N3-3a KOTOPDbIX oblno
OCTaAHOBJIEHO ucciiegosaHume

Bonpoc: He Mornu 6b1 Bbl KpaTKO onucaTb XPOHOJIOrMI0 CO6bITUI, KOTOpPbIe NPUBENU K
octaHoBke GENERATION-HD1? Kak npoucxoauT npouecc npepocTas/ieHUs pe3ynbTaToB
3aK/loYeHns He3aBUCUMOr o KOMUTEeTa KoMmrnaHum Roche 1, B KOHEYHOM cuyeTe, BpayaMm 1
obLi,ecTBeHHOCTU?

OTBeT: B cnyyae GENERATION-HD1 He3aBUCUMbBIA KOMUTET cobupancsa Kaxable 4 mecaua,
yTO6bI NPOaHaNN3NpPoBaTb AaHHble NCCNneaoBaHUs, NONYYEHHbIE 40 3TOro MOMeHTa. B
OT/NIn4YMe OT KOro-nnmbo B KomnaHmn Roche, KOMUTET oL eHUBaA AaHHble 6e3 ocnenneHns —
9TO O3Ha4aeT, YTO OHU 3HaNU, B KaKYHO rpynny Jie4eHns, akTUBHYIO UIM KOHTPOJIbHYIO, 6bl
BKJ/IIOYEH KaXXAbIN NaLUNeHT.

Bo BpeMs perynsipHoro sacefaHua KOHTPOSIbHOro KoMuteTa B YyeTsepr, 18 mapTa, “oHun
NpULWAN K BbIBOAY, YTO MHGOpMaLUA, coaepKallancs B AaHHbIX, YKa3biBaeT Ha
HeobxoQMMOCTb NpeKpallLeHNs BBeeHUA npenapaTta Bo BCcex rpynnax [uccnegosaHusa]”, -
ckasana JlopeH.

3aTeM 3TO pelweHne 6bI510 A0BEAEHO A0 CBeAEHUS HE6OMbLION Fpynnbl COTPYAHNKOB
KomMnaHun Roche, koTopble B BbIXOAHbIE AHN 3aHANNCH OpraHnsauunen NHGopMnpoBaHUSA
obuecTBeHHOCTU. B noHegenbHUK, 22 MapTa, KomnaHma Roche onybnukosana npecc-penns
0 TOM, 4YTO BBeAeHue npenapaTta B uccnegosaHmm GENERATION-HD1 6ygeT npekpalleHo.

«JlopeH roeopuT: “UU NO3TOMY Mbl NOKa HE B TOM NOJIOXKEHUUN, YTOODI
npepocTaBUTb AaHHble, MOTOMY YTO Mbl He XOTUM NPEeAoCTaB/IATb UX MO
yacTaM... Mbl feICTBUTENbHO XOTUM Y6eaANTbCS, YTO Korga Mbl nogenmmMmcs
NoJly4YeHHbIMU pe3yNibTaTaMMu C CO06LLLEeCTBOM, Mbl CMOXXEM A aTb KaK MOXHO
60sibLue 06 bACHEHU, ONUCAHUA U MOHUMAHUA TOro0, UTO O3HAYAIOT 3TU flaHHble
[HacKOIbKO 3TO BO3MOXHO]". »

OHM TakXXe pa3paboTanu CKOOPANHUPOBAHHYKO CUCTEMY KOMMYHUKaLUK, TaK YTO cpasy
nocre BbiXxoa Npecc-penvsa oHn NpoMHGOoOpMUpPOBannN pyKoBoaAUTeNen nccnenoBaHus,
4yTO6bI TE B CBOKO OYEpPEb MOI/IM ONOBECTUTb YYaCTHMKOB UccnegoBaHus. Takxe B TOT
NoHeAeNbHUK KOMMaHusA Roche pasocnana o6palleHust K 06Ww,ecTBEHHOCTH U NPOoBeNa
neperoBopbl C NALUEHTCKUMN OpraHn3aLnusimMu.

Ho, Kak Mbl BCe 3HaeM, HOBOCTU pacnpoCcTpaHATCA 6bICTPO, byab TO XopoLune unm
nnoxue. U HOBOCTU Takoro Maclutaba o3Hayanum, YTo HEKOTOpble YneHbl coobuiecTBa no bIr
N paxke y4yacTHUKN UccnegoBaHna ycnblwanu no HeodouymanbHbIM KaHanam, 4to
GENERATION-HD1 6b1210 ocTaHOBMEHO. JIopeH 06bAcHAET: “Mbl NOHUMaeM, YTO HEKOTOPbIX
noaen yausuno To, YTO OHW NOYYUU 3TY UHPOPMALMIO N3 UICTOYHUKOB, OTKYAa He
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oXuganu. Ho Mbl 6b1aK orpaHnyeHbl CUTyaumnen, B KOTOPON Haxoamnucb. Mbl cTapanucb
KOMMYHULMPOBATb HAaCTOJIbKO OGbICTPO, HACKOJIbKO 3TO OGbII0 BO3MOXHO B flaHHbIX
obcToATenbcTBax”.

BO3MOXHO, 9TO He 04YEBUAHO, HO OA4HA U3 MPUYNH, MO KOTOPON HOBOCTU HE MOTYT BbITb
HeMeplIeHHO AoBefeHbl A0 CBefEeHNA pyKOBOAUTENEN N YYaCTHUKOB UCCNe[oBaHus,
CBfi3aHa C npaBunamMum n HopMamu, KOTOPbIM AO/MKHbI CNefoBaTbh KOMMAHUKU, YTOObI He
OKasblBaTb JIOXXHOr0 BAIMAHMA Ha GOHAOBBIN PbIHOK. [1py NpoBeAeHNn nccnegoBaHUAa Takoro
MacwTaba nobasa nHpopmauma, cBA3aHHAA C Heygaven nnm ycnexom npenapara, MoXxeTt
NOBMUNATbL Ha LEeHbl aKUUi. [10 3TOM NpUYNHE NPU NOSABNEHUN NOLOOHbBIX HOBOCTEN KOMMAHUK
0653aHbl BbIMYCTUTb NpPecc-penuns, npexae 4YemM Hanpamyro coobwatb KOMy-mbo o
pesynbTaTax.

Bonpoc: KakoBbl cnegyowue warv no aHanansy, ny6samkaumm m pacnpocTpaHeHUIo AaHHbIX
npoponxarwerocs uccneposaHna GENERATION-HD1? Kak ata uHpopmauua 6yaet
[OBOAUTbLCS [0 CBEAeHUs COObLLeCTBa — KaK Y4YEeHbIX, TaK U ceMein?

OTtBeT: GENERATION-HD1 — aT0 KpyrnHoe nccnegoBaHme ¢ 601blINUM KONIMYECTBOM
AaHHbIX. KpoMe Toro, HUKTO He NnaHupoBars, YTo BBeAEeHMe npenapaTa bygeT npekpalleHo,
Korga aTo npousowno. [MoaToMy Bce npegnonaranuy, 4to 6yaeT 6osblue BpeMeHU, YToObI
paspaboTaTb NnaH aHanusa gaHHbIX, HO Ha CaMOM fefne 3TO HY>XXHO AenaTb yXe cenvac. U
9TO 6yaeT A0BOJIbHO CJI0XHas 3agava.

MepBbiit War — BbIABUTbL BCe 06pasLbl, KOTOpble 6bln Nosy4YeHbl B UCCnenoBaTelbCKUX
LeHTpax no BCeMy MUpY, U OTNpaBnUTb UX B LLeHTpanbHyto nabopaTtoputo. JTIopeH o6bACHAET:
“U 310 GblNa ouyeHb 6onbluasn, CNoXHasa 3agava. B Hawem uccnegosaHmnmn cobpaHo 6onee 40
000 obpasyos”. 3TK 06pasLbl BKIKOYAOT Takme obpasubl NayMeHTOB, KakK KPOBb U
uepebpocnuHanbHas XUAKOCTb, KOTOpble TPebyT crieunanbHON LOCTaBKU 1 06paboTKU.

Mocne cb6opa u oTNpaBkKn 06pasy,oB crefyowmum WwaromMm byaeTt aHanus gaHHbix. KomnaHuma
Roche xo4yeT Nony4nTb Kak MOXHO 60/bLUe MoNe3HON UHPOPMaL KN U3 3TUX OaHHbIX,
NO3TOMY OHU MJIAHUPYIOT MPOBECTU TLATeNIbHbIN aHaNn3 ¢ NCNOJIb30BaHNEM MHOXECTBa
pasnnyHbIX NokasaTtenen. BoT nuwb HEKOTOpPbIE N3 HUX: YPOBHU 6esiKa reHTUHI TUHA, NErKNi
uenen HenpodmnameHToB (NfL) n To, Kak TOMUHEPCEH pacnpPOCTPaHAETCA N0 OpraHn3my ot
nomMbanbHOM NYHKLKUM 0,0 rofioBHOro mosra. “Ha camom gene y Hac 6onee 20 000
pasnunyHbIX NokasaTenemn, MOTOMY YTO HYXHO OLLEHUTb MHOXECTBO Pas/INYHbIX
napameTpos”, — rosopuTt JlIopeH.

AHanns 20 000 napameTpoB 13 6onee 4yem 40 000 o6pa3LoB — 3TO OFPOMHbIA Maccuse
OaHHbIX NO N6bIM MepkKaM! HTobbl NPOBECTU 3TOT aHaNN3 Kak MOXHO bbICcTpee, B
KoMnaHum Roche coTHM nogen nsyyaroT AaHHble U UCNOMb3YIOT NO3TanHbIA NoAXo4, Npu
KOTOpPOM obpasubl byayT obpabaTbiBaTbCA NAPTUAMM.

[Mocne Toro Kak gaHHble npoaHannu3npoBaHbl, UX HEOBXOAMMO N3YUUTb, YTOObI MOHATb, YTO

BCE 3TO 3HAUMT. DTO camas BaXKHada 4aCTb, MOTOMY YTO OHa NMO3BONIAET BNNUCATb BCE AaHHble

B 06NN KOHTEKCT. Kak TonbKo y Roche 6ypeT aTa 3akNiouYnTeNbHada 4YacTb, OHU NOLENATCA
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TeM, YTO y3Hanun, ¢ coobu,ecTBOM. JIopeH roeopuT: “Ha gaHHbI MOMEHT Mbl eLle He MOXeM
NoAennTbCsA AAaHHbIMU, MOTOMY YTO HE XOTUM LEeNUTLCA UMK NO YacTAM... Mbl
[EeNCTBUTENIbHO XOTUM Y6eauTbCs, YTO Korga Mbl NpefocTaBuM pesyfibTaTbhl COOOLW,ECTBY,
Mbl CMOXXEM MaKCMMabHO NOJSIHO O6BACHUTL UM ONUCATb U MNOHATb, YTO O3HAYalOT 3TU
JaHHble [HAaCKONMbKO 3TO BO3MOXHO]".

Bonpoc: EcTb v npeanonaraemMas garta, K KOTOpPOM, KaK Bbl OXXuaaeTe, 3aBepLUMTCH BeCb
aToT npouyecc? Korga nauueHTtbl, Bpauu 1 gpyrue npeacrasmtenu coob6wectsa no bI
MOryT paccuuTbiBaTb Ha A0CTYN K UHPOpMaLUN, NOJTYYEHHON B Xo4e uccnegosaHusn?

Ansa nony4yeHnsa Kak MOXXHo 6osbLiero o6bema 3HaHu n3 GENERATION-HD1 uyneHsbl
KoMaHAbl Roche 6yayT nsyyatb pe3ynbTaTbl aHanansa, YTobbl MOHATb, KAK UMEHHO
TOMUWHEPCEH MOBJINAJ Ha TEX, KTO Npoxoan nederHue. MNosHbIi MaccuB faHHbIX TaKoro
pasmMepa Tak>Xxe no3BoJIMT UM MHOIoe y3HaTb 06 obLyeM TedeHun 60n1e3HN [eHTUHI TOHA.

OTBeT: K coXaneHuo, HUKTO B KOMMaHMU Roche cenyac He 3HaeT OTBETa Ha 3TOT BOMNpPOC,
NOCKOJIbKY nepepn HUMU CTOUT OrpoOMHas 3ajavya npoaHanusnpoBaTb BCe cobpaHHble
AaHHble n ob6pasubl. B coobwecTtBe no bI' Mbl BCe 3HaeM, UTO HayKa He MOXET pa3BuBaTbCA
CcTOonNb 6bICTPO. JlopeH roBopuT: “Ho ByabTe yBEepEHbI, Mbl fieflaeM BCe, YTO B HalLMX CUnax,
CO BCEWN BO3MOXHOM CPOYHOCTbIO, U Mbl NOAENIMMCA 3TUM C COOBLLECTBOM, KaK TOJIbKO
CMOXeM”.

Q: Kakune nonesHble BbiBOAbI MOXXHO 6yaeT caenaTb U3 pesynbtatos GENERATION-HD1?
Kak aT¥ 3HaHuA MoryT 6bITb UCNOJIb30BaHbl B 6yAYyLLUX UCCNefoBaHUAX?

OTBeT: KnnHnyeckne uccnenosaHusa npegHasHayvyeHbl A48 NU3y4YeHUs o4eHb KOHKPETHbIX
BOMPOCOB C COBEPLUEHHO onpeaeneHHbIMU KOHEYHbIMU TOUYKaMKU. 3TO genaeTca gna Toro,
4YTOObI B KOHLLE KITMHNYECKNX NCCefoBaHNM AaHHble MOXHO O6bls10 NCMoNb30BaTh A4S
JoKasaTenbcTBa ¢pakTa OQHO3HAYHOW CBA3U pe3yNbTaToOB C TECTUPYEMbIM NIeYEHUEM.
Mockonbky GENERATION-HD1 6b1n0 uccnegoBaHmem, npegHasHauy€HHbIM MMEHHO A1A
N3y4yeHns TOMMHepceHa, MHOroe U3 Toro, YTo Mbl y3HaeMm, byaeT KacaTbCA UMEHHO
TOMUHEpPCEHa.

GENERATION-HD1 Tak>e 6bino cnyiaHupoBaHoO AN[ NevYeHns niogen ¢ ABHbIMM CUMNTOMaMu
BI'. Takum o6pasom, oueHMBaeMble B 3TOM UCCef0BaHUN UCXObl NMO3BOJIAT HAM Y3HaTb,
KaK TOMUHEPCEH NOAENCTBOBASI UMEHHO Ha 3TOT KOHTUHIEHT NaLuUeHTOB.
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OnsainnH uccnepgosaHns GENERATION-HD1 6b1n1 o4eHb OCHOBaTeIbHbIM: NpoBOAUICA coop
6onbLoro Konm4yecTsa o6pasy,oB B pas3fiNyHble BPEMEHHbIE TOYKN B TeYEHNE OINTENBbHOrO
nepuopga - gaxe B rpynne nnauyebo (KoHTponbHom rpynne). Takum o6pasom,
nccnegoBaTenn MoryT NOCMOTPETb Ha YY4aCTHUKOB U3 rpynnbl nnaue6o, 4tobbl
npoaHanusnpoBaTb eCTeCTBEHHOE TeYyeHue 6onesHu.

9TO KaXeTCcA OYEeBUAHbIM, HO TO/IbKO Takne MeTofbl aHanns3a No3BOJIAT MNOMyYnTb
KPUTUYECKN BaXKHbI BCECTOPOHHMUIA MaCcCUB faHHbIX A/ MTOHUMaHUA TPaeKTopun passBuTusA
Bl ¢ noMoL,bto 04YEHb CNOXHbBIX U3MepPeHU. “KauyecTBO AaHHbIX 6yaeT O4YeHb BbICOKUM. U
NO3TOMY 3TO OyAleT OYEeHb LLeHHO AN n3ydyeHus [npobnemsbl BI'], 4yTObObI NOHATL
€CTeCTBEHHOe N3MeHeHne aTux Mapkepos npu bI'”, - o6bsAcHAeT JlopeH.

YT0o ecnu TOMUHEPCEH OKaXeTCH NnoJie3HbiM
TOJIbKO ANA HEKOTOpOﬁ 4aCTUN NauynueHToB

Bonpoc: Bo3MOXXHO nu, YTO TOMUHEPCEH cpaboTan anAa ogHUX noaen u He cpaboTtan gnsa
apyrux? NMpoeoauT nu Roche Takon aHanus, KOTOpPbIN NO3BOJIUT BbIABUTb NOArpPYynnbl
Y4aCTHUKOB, KOTOPbIM TOMUHEPCEH MOI MOMOYb?

OTBeT: KOpOTKUI OTBET Ha 3TOT BONPOC — fa, KoMnaHua Roche aHannanpyeT gaHHble
TakuM o6pa3om, YTobbl onpenennTb, oKasbiBan MM TOMUHEPCEH pasfM4yHoe BO3LENCTBUE Ha
pasHbIX togen. JlopeH roeopuT: “Mbl aHannsnpyem xapakTepUCcTUKM NauMeHTOB Ha
NCXOAHOM YPOBHE, B MOMEHT Korga [y4acTHUKN] Havyanu aTo uccnegoBaHune, a Takxe To, Ha
Kakux ctagusax sabonesaHnsa oHW GbiNK NPU Havasne Tepanuu, C Lenbio NOHATb, BAUANO NN
9TO Ha pasfnyHble UCXOAbl NPU PasHbIX peXxXnumMax g03NpPoBaHMA NpenapaTa B paMKax
nccneposaHus GENERATION-HD1".

Bonpoc: MoryT nu mogu, nonyJyaswme TommHepceH B GENERATION-HD1unun s
pacLlIMpPEHHOM OTKPbITOM UCCJIeA0BaHNU, U CUUTAIOLWLME, YTO OH NOMorasn um, nogaTb
3asiIBKY Ha paclUMpeHHbIN A,0CTYN, HECMOTPS Ha TO, UTO B XO[ie UCCnefoBaHUs BBeeHne
npenapaTa 6b1/10 NPUOCTAHOBNEHO?

«KomnaHusa Roche noHMMaeT, YTo No-npeXxHemMy MOryT 6biTb NaLUEeHTbl,
KOTOpble XOTAT NPUMEHATb UK NPOAOCIKUTb NPUMEHEHUE TOMUHEPCEHa,
O[lHAKO JaHHble He NOATBEePXAAI0T NOJIOXKUTENbHbIN 3PPEKT OT NPUMEHEHUSA
TOMUHepceHa npu BI'. BO3MO>XHOCTU UCNOJIb30BaHUA TOMUHEPCEHA B paMKax
nNporpamMmbl COYYBCTBEHHOIO NPUMEHEHUSA He CYLL,eCTBYET, NOCKOJIbKY NoKa y
Hac HeT f0Ka3aTeNbCTB TOro, YTO OH YNyyLIuA YbU-1M60 cumnTombl BI, U, K
COXXaJIeH!I0, BO3MOXXHO OH MOXKET YXYALUMTb HEKOTOPbIE U3 HUX. »

OTBeT: K coXaneHuto, KOpOTKUMN OTBET Ha 3TOT Bonpoc — HeT. KoMmnaHusa Roche noHnmaer,
YTO MO-NPeXHeMY MOryT 6bITb NaUNeHTbl, KOTOPbIE XOTAT MPUMEHATb UIN NPOAOIIKUTL
npUMeHeHne TOMUHepPCeHa, O4HaKO faHHble He NOATBEepPXAat0T NONOXUTENbHbIN 3dPeKT
OT NPUMEHEeHUa TOMUHepceHa npu bI'. BO3MOXHOCTU UCNOSIb30BaHNA TOMUHEpPCEHa B
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paMKaXx nporpamMmmbl COHYYBCTBEHHOIO NpMMeHeHnd He CyLlLecTBYeT, MOCKOJIbKY NMOKa Yy HacC
HeT A0Ka3aTeJIbCTB TOro, 4YTO OH yny4Lwun UbM-NnMbo cumnToMbl BIT, N, K coXXaneuuo,
BO3MO>XHO OH MOXeT yXyALnTb HEKOTOPbIE U3 HNX.

3aBeplLueHue uccrenoBaHus

Bonpoc: NMNpoaomxarwT nu yyacTHMKN GENERATION-HD1 yyacTBOBaTb B UCCIIE0BaHUM,
paXke ecnv BBeieHMe npenapaTta 3aKoOH4YUNoCcb?

OTtBeT: CoBepLUEHHO HEYOUBUTENBHO, YTO coobuecTBO no bl ABnsAeTcA yaMBUTENbHbIM —
TONbKO Gnarogapa nogoep>kke n yyacTuro naymneHTos ¢ bIM U nx cemen KnMHu4eckne
nccnefoBaHusa 3Toro 3aboneBaHus NPOLBUHYNNCH TaK ganeko. JlopeH rosoput: “Mbli
MO>X€eM OTMeTUTb, YTo 6onee 85 % naymeHToB npogomkunn yyactue B GENERATION-HD1 B
TeyeHue 25 MecALeB, YTO HEBEPOATHO". Kaknm 6bl HU 6bln pe3ynbTaT 3TOro UCcnefoBaHus,
ceMbi 60NbHbIX ¢ BIN, NpMHABLUME B HEM y4YacTue, npoaenann orpoMHyto paboTy Ana Bcero
coobuiecTBa — fgaxke ecnm 9TO He MPUHECO NOJib3bl UM JINYHO. Mbl B rny6okom pgonry
nepeg HAMM.

Bonpoc: Kak, no sawwemy MHeHuto, onbiT GENERATION-HD1 noenuseT Ha 6yaywuin Habop
Y4aCTHUKOB B KIMHUYECKUNE uccnenoBaHusa B coobuectee no bI' gnsa komnaHum Roche nnu
MHbIX KOMMNaHU?

OTBeT: K coxXaneHnuto, KNIMHN4Yeckne nccnepoBaHus He UMeEKOT rapaHTUPOBaHHOIO
pesynbTaTa — OHU NPOBOAATCA AJ15 TOro, YTobbl NPOBEPUTHL, cpaboTaeT /in NEKApPCTBO,
He3aBUCUMO OT TOro, CKONbKO uccnegoBaHuin 66110 NpoBefeHo 40 3Toro B nabopatopun.
XoTa GENERATION-HD1 3akoH4YMNCA He TaK, KaK Mbl BCe XOTeNn, Mbl MHOFOMY Hay4USNCh.
He TonbKO Ha OCHOBE AaHHbIX, MOJTYYEHHbIX B X04e UCCnefoBaHUs, HO U Ha OCHOBE OMbiTa
€ero y4yacTHUKOB.

JlopeH roBopuT: “9TO 3HAUUT, YTO Moaun éyayT 6onee MHPOPMUPOBAHbLI O BO3MOXHOCTSX, O
B3/1eTax U NageHuax, 0 TOM, YTO HET HUKAKUX rapaHTuin. BoT nouyemMy Mbl AOMKHbI
NPOBOAUTb 3TU KIIMHNYECKNEe uccneposaHna”. Takum ob6pasomM, HECMOTPSA Ha TO, YTO
HEKOTOpble YeHbl coobliecTBa MOryT 60nee HaCTOPOXXEHHO OTHECTUCH K CriefytoLlemMy
nccnefoBaHUKO, OHU Tak)XKe MOryT 3agaBaTb 60nee oCHoBaTelbHble BOMNPOCHI 06 y4acTum B
nccnefoBaHUmn, YTo ABMSAETCA XOPOLWUM GpaKTOPOM.

byayuiee noucka nekapcTe oT bl u
TOMUHepceHa B KoMmnaHum Roche:

Bonpoc: NMNnauupyeT nu Roche npoaosmxkatb pa3paboTky ToMuHepceHa? EcTb n gpyrue
npenapaTtbl A/19 CHUKEHUSA YPOBHA FreHTUHI TUHA UK ApYyrue npenapaTbl Ansa nevyeHus brr,
KoTopble pa3pabaTbiBaeT Roche?

OTBeT: B HacToALUee BpeMA cyabba TOMUHEpPCEeHa HEU3BECTHA, MOCKOJIbKY MPeacTouT eLle
MHOro paboThbl, YTOObI MOHATbL, MOYEeMY NpenapaT He OKasbiBan Xxenaemoro adpdpekTa.
KomMmnaHua Roche HamepeHa 03HaKOMUTbLCA C AaHHbIMU, NpeX e YeM NPUHATb peLleHne o
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TOM, NPOAOMKATb NN PaboTy C TOMUHEPCEHOM U eCnn fa, To Kakum ob6pasom. JlopeH
roBopuT: “9Ta MHPpopmMaLmMa NokKa HeQoCTynHa. Y Hac HeT oTBeTa. Y MeHs HeT oTBeTa. Ho
Mbl 0643aTeNbHO NogenuMcs aTon MHbopmMaLumen, Kak ToNIbKO CMOXeM”.

OTBa>XHbIX ero 4J1eHoB, ﬂOﬁpOBOﬂbHO MPUHABLLUNX y4aCcTue B 3TOM UCCJieOoBaHUN,
rnpogosnKarT y4acTBoBaTb B HEM AJ14 rocjsiegyroLlero HabnogeHns, 4Tobbl BCe MOrn
n3BJIeYb KakK MOXXHO 60/1bLUE MO0JIb3bl U3 3TOr0 UCC/IEL40BaHUA.

Ho oTBeT koMnaHuu Roche o npogomkeHnn paboTbl Hap Tepanuen bI' AceH: “HeszaBncumo
OT Toro, 6yaeT nn npoaomkaTbca paspaboTka TOMUHEpPCEHa U HeT, paboTa Hap,
[6onesHblo] [eHTUHITOHA NpoaoKaeTcs, - roBopuT JlopeH. B rpynne komnaHuin Roche
Group ecTb KoMnaHua Spark Therapeutics, y KOTOpPOW Ha paHHEN CTaAun HaxoauTCA
nporpamMmma no neyexHuto bl', ucnonb3ayrow,aa coepLUEHHO APYryro TEXHOOruo Ans
CHMXXEHUA YPOBHA 6enKa reHTUHrTUHa. 3TO O3HA4YaeT, YTO Mbl, BEPOATHO, YBUOMM eLle
MHOIro HOBOro oT KoMaHabl Roche B oTHoweHuu bI', ¢ TOMUHepceHOM nnu 6e3 Hero.

Bonpoc: YTto Tenepb ow,yw,aroT U Kak oTHocATcA K octaHoBKe GENERATION-HD1 Te
coTpyAHUKK Roche, KTo paboTan Hag TOMUHEPCEHOM, NOC/E TOro, Kak OHU
NO3HaKOMWJIUCb C YAUBUTENbHbIMU NoAbMU U3 cooblecTsa no bIr?

OTBeT: HaBepHOe, HET HNYEro YAUBUTENBHOIO B TOM, YTO A1 YY4EHOr O NIErKo yBNeYbCs
nccnepoBaHnaMU B obnacTtn bI' — 3gecb eCcTb BEIMKNE Hay4Hble AOCTUXEHUSA, AenatoTcs
O4YeHb KpyTble BeLWU, N, YTO, BOSMOXHO, Hanbonee BaxkHo, coobwecTBo bIM npocTo
notpscatouw,ee. JIopeH o4eHb 3MOLMOHANBbHO NoAennnachb TeM, YTO NpeXAeBpeMEHHOe
3aBepLleHne nccnegoBaHna bbifio O4YeHb TAXKENbIM AN Hee U ANA Bcell KoMaHabl Roche.
OHa ckasana: "310 6bl1 04eHb, O4YEHb 6ONbLLON AMOLMOHANbHbIN yaap, MOTOMY YTO Mbl BCe
BJ/IOXKWIIN B 9TO cepaue v aywy”.

Mo cnoBam JlopeH, OHa 1 gpyrve nonyymnu nogaepXky ot coobuwecTtsa nogen ¢ bIN, n
6b1NIM 0O4YeHb NpU3HaTeNbHbI 3a TO, YTO O HEM N YfleHax KoMaHgbl “Pow” nogymanu B aTo
HenpocToe BpeMs, Korga sce coobuw,ectBo 6b110 B LWoke oT ocTaHoBkM GENERATION-HD1.
HeoxnpgaHHoe NoHMMaHue Toro, YTo COTPYAHNKU KOMMNaHMK “PoLu” TakXXe 6bl/In NOTPACEHDI
9TON HOBOCTbIO, CBUAETENbCTBYET O CTOMKOCTU HEBEPOATHOro coobuiecTsa nogen c brIr.

Ho B koMnaHunu Roche He 6b1n10 HUKakoro npoctos. OctaHoBka GENERATION-HD1
O3Hayana, YTo Yy HUX oCTanocb MHOro paboThbl. [bITafACb NOHATb, YTO NPOU3OLLIO B X04e
nccneposaHus, JIopeH roBopuT, YTO nepen HUMK CToAMa 3afadya “BHOBb OKa3aTbCA Ha KOHe,
... HAM HY>XHO NPOBECTM B NOJIHOM 06beMe BECb 3TOT aHann3, HaM HY>KHO, YToObI BCe
paboTano”.

Y10 3TO 3HAUUT ANA BYyAYLLUX KIIMHNYECKUX
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uccrepoBaHun?

Bonpoc: Kakue ypoku mbl MoXxeM ussneub us GENERATION-HD1, He TonbKo U3 npouecca
nnaHMpoBaHUA UCCe0BaHNA U €ro KOHEeUYHbIX pe3y/ibTaToB, HO U U3 B3aUMOAENCTBUA C
coob6w,ectsoM no bI'? MoXxHo nu 661710 UTO-TO caenaTb No-gpyromy?

OTBeT: HecMoTpA Ha HEOXXUOAHHbIA NCXOL UCcnenoBaHUs, Mbl MHOroe y3HaeM 13
GENERATION-HD1, o BI', 0 ToM, Kak paboTatoT ACO, n 0 TOM, YTO Mbl MOXEM YJy4LUNTb B
cnepywouwum pas. Bca otpacnb nNosyynuT HOBblE 3HAHUSA O TOM, KakK NPUMEHATb Lndposble
6nomapkepbl, TaKne Kak gaHHble ¢ YacoB U CMapTPOHOB, Kak 06ecrneunTb eXXegHEBHYHO
OL,EHKY COCTOSIHUA A0Ma U KakK obnerunTb ee gna nogen ¢ bIN, kak ycrnewHo HabpaTb
YYaCTHUKOB U rNagKo npoBecTu uccnegoBaHne Takoro macwitaba B 6onee yem 100
nccnefoBaTelbCKUX LLEHTPax rno BCeMy Mupy.

Y10 KacaeTcs Bonpoca 0 BO3MOXHOCTAX NPOrHo3mpoBaHua, JlopeH boak noguyepkHyna, uTo,
KaK 1 BO BCEX APYrux uccnepoBaHusax, “gnsanH 6oi1 oCHoBaH Ha UHPOPMaLLMKN, KOTOPYHO Mbl
3HaNM Ha TOT MOMEHT”, HO NMPW3Hana, YTo B UccnegoBaHUM MoOrnn 6bITb pasHble Crocobbl
BblGOpa KONMYyecTBa U 4YacTOTbl A03UPOBaHUA. 3TO ObI/I0 NOATBEPXAEHO B X0a4e
npeseHTauun Ha KoHdpepeHumn EHDN pnoktopom CkoTTOM LLoGenem, MeguunUHCKNUM
ONPEKTOPOM rpynnbl U PYKOBOAUTENEM KITMHUYECKUX UCCNe[0BaHN NporpaMmbl
TOMUHepceHa KoMmnaHum Roche.

Bo3MOXXHO, camMoe rnaBHoe, YTO KoMnaHuu, paboTarouwme B cpepe bI', MOryT nepeHaTb
onbIT KoMnaHum Roche, KoTopasa CTPEMUTCA YUNTbIBaTb MHEHNE YNeHOB ceMen 60bHbIX Bl
Ha caMbIX paHHUX 3Tanax NoAroToBKU nccnegosaHua. “Mbl 661N OUYEHb pagbl BOSMOXXHOCTHU
COTPYAHMYATb C COOBLECTBOM, AaXKe Ha aTarne KJIMHNYECKOn pa3paboTKu v NaaHNpoOBaHuUA,
M 3TO BbINIO OYEHb NONE3HO N oboraTuno Hac. Mbl HageeMcs, YTO 3TO ByaeT NonesHo anA
APYrux, noToOMy YTO A1 AYMato, YTO 3TO ObISI0 OYEHb, OYEHb MOJIE3HO AN Hallen
nporpamMmel... 419 TaKUX BeLen, Kak NepecMoTp NPOTOKONa, BOCNPUATUE NaLUEeHTaMU
onpepeneHHbIX Bel,en, BONpocChl, 3agaBaeMble Npu onpeaesieHHbIX OLeHKax, U Harpyska Ha
KJIMHNYeCKue LeHTpbl”.

«Ho oTBeT KoMnaHuu Roche o npoaomHKeHun paboTbl Hag NpenapaTtaMu gns
neyeHus bI' aceH: “HesaBucumo oT Toro, 6yaeTt nu npoaokKaTbCca paspaboTka
TOMUHEpPCeHa Uin HeT, paboTa Hap, 6osie3Hblo TeHTUHI TOHa npoponXaeTca”, -
rosoput JlopeH. »

KomnaHua Roche coTpygHuyaeT ¢ YneHamn HD-COPE 1 naumMeHTCKUMUN opraHusaumamu,
YTOObI NOAENUTBLCA TEM, YEMY OHWU HayuYunucb 6narogaps NnapTHEPCTBY C COOOLLECTBOM,
YTOObI ApYyrue y4yeHble MOrfin y4ecTb 3TO B ByayLLMX uccnegoBaHuax. TN BbIBOAbI TaKXe
6blIn opnLManbLHO NpefcTaBieHbl B NOCTEPHOM aoknage Ha EHDN.

Bonpoc: Kak Roche yuuTbiBaeT onbIT y4aCTHUKOB UCCNEeA0BaHUSA, KOTOPbIA MOXeT
BbIXOAUTb 3a paMKU CTaHAapTHOro aHanusa?
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OTBeT: Nocne ny6nukauum HOBOCTEN B MapTe MHOIMe YneHbl coobliecTBa Noaenmnmch
NMYHBIMU UCTOPUAMM O TOM, KaK OHU caMu nnu nx 6nmskue yyactsosanm B8 GENERATION-
HD1. 3Tn uctopumn gownu ao Roche HanpsaMyto, Yepes uccnegosaTesnien n cneynannucTos,
y4yacTBYIOLWMUX B UCCNefoBaHUN, a TakXe yepes naunueHTCckne opraHnsayumu. Bor
HEKOTOpble U3 HUX [McTopuin], KOTOopble NPUXOLUNUN K HaM: “A cTan nyduwe ynTtaTtb”, unn “¢d
CMor cniegoBaTb peuentamMm"’, — ckasan [1asup, YacT. KomnaHua Roche oTKpbiTa gna Toro,
YTOObl 03HAKOMUTbLCA C TaKUMU HaboaeHusaMun, Ho npu paspabotke GENERATION-HD1
6b1710 NPefyCMOTPEHO MHOXECTBO NpoLeayp OLeHKN, 4Tobbl 3adpuMKCUpoBaTb NOJO06HbIE U
Opyrue rnokasaTtenu, BaXxHble gna nogen, ctpagarowmx blr. 3tTm sapaHee cnnaHMpoBaHHbIe
TeCTbl UMEIOT OrPOMHOE 3Ha4YeHne A NOHMMaHUA BAUSHUA TOMUHEPCEHa Ha MHOrmne
acnekTbl NoBCeAHEBHOM XU3HU 60nbHbIX BIM. Kak 06bsicHuna JlopeH boak, “gnsa nposepeHus
nogo6Horo nccnegoBaHnMa Heob6xoammo, 4Tobbl [MHGopMauma] cobupanach
cucteMaTuyeckn”. TpygHO CONOCTaBUTb OTAENbHbIE paccKasbl C 06WMMN pesynbTaTaMun
noytu 800 yyacTHnkoB GENERATION-HD1. Mo aTon npuynHe aoBegeHne uccneposaHua oo
KOHUa 6ygeT Hannyywmnm cnocobom noayynTb OTBEThI N HanpasuTb 6yayuine
nccnepoBaHua brlr.

Q: NomMmumo 3aBeplueHnA U nocnepyouwero aHanusa uccneposaHna GENERATION-HD1, uto
Aenaet komnaHua Roche B o6nactu uccneposaHui bI' u B nogaepxky coobuw,ectea brr?

OTBeT: [loMNMO 3aBepLUEHNA UccnefoBaHnUii TOMUHepCceHa, ob6a3aTeNbCTBa KOMMAHUN
Roche nepepg coobuwecTtsoM no bI' HanpaeneHbl Ha yny4lweHne NOHUMaHUA NPECUMATOMHON
n toBeHUNbHoOM BN, a Tak)Xe Ha npuBre4YeHne K uccnefoBaHUsM U COBEPLUEHCTBOBaHNE
npouecca perynuposaHus. Hanpumep, komnaHmnsa nogaepxxmsaet JOIN-HD, perucTp ans
nauueHToB toBeHUITbHOM Bl 1 yxaXkusaroLwmx 3a HUMM UL, KOTOPbIN O6blf1 HeAaBHO 3anyLeH
Monope>xHon opraHmsaumnen no 6onesHn NeHTUHrToHa. OHM TakXXe CNOHCUPYIOT NPOEKT
EBponenckon accoymnaumm no 6onesHn NeHTUHITOHa “[BMXKeHUe Bnepen”’, KOTOpbIn
HanpaBJ/ieH Ha NpusneyYyeHne 6onbLero Yincna naen ns cemen ¢ bl Kk uccnegoBaHnaM m
NOBbILWEHNE PEKPYTUHra.

KomnaHua Roche Takxe y4yacTByeT B paboTe PerynaTopHoOro KoHcopumuyma rno 6onesHu
FeHTUHIrToHa, Luenbio KOTOPOro ABnaeTcs obbeguHeHne yCUImin NpoMbILIEHHbIX U HAaY4YHbIX
napTHepPOB A9 YCKOPEHUA npou.ecca BbiBOAA Ha PbIHOK fieKapcTB OoT bIM U yyeTa MHeHuA
CeMei 1 HOBbIX NMpeacTaBneHnn o bl Npy NPUHATUN peLLUeHU. “9TO AEeNCTBUTENbHO BaXHoe
HauyMHaHue... B Hanpas/ieHNN BO3MOXXHOCTU NPoBeAeHNA KITMHUYECKNX NCCNefoBaHuin C
yyacTUeM MauMeHTOB Ha paHHUX CTaguAX, pa3paboTKM HOBbIX KOHEYHbIX TOYEK U
6MoMapKepoB - Bellen, KoTopble AeACTBUTENbHO NOMEe3Hbl U HEO6X0AMMbI ANS
COBMECTHOI0 NpoABMXEHUA Bnepepq, YTobbl NoMbITaTbCA PeWNUTb 3T BOMNPOCHI, CBAA3AHHbIE
C perynaTopHbiMu acrnekTamu. 1 aTo npomcxoaut B coTpyaHudecTse c Critical Path
Institute, FDA u CHDI".

YTOo KacaeTcsa HenocpenCTBEHHOro y4acTus B HOBbIX HanpaBleHNAX nuccnenoBsaHui B

obnactu bI', koMnaHuna Roche HegaBHO 06bABMNA O NAPTHEPCTBE MeXAY NpnobpeTeHHON
et KoMmnaHuen Spark Therapeutics, 3aHMMalOLWLEACA FEHHOW Tepanuen, N HeGOobLLOW
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6notexHonorndeckom komnaHnen Neukxcell. B npegbiayuien ctatbe Buzz pacckasbliBanocb
06 aToi paboTe, KOTOpasa HanpasfeHa Ha NpeobpasoBaHMe BCNOMOraTesibHbIX KNeToK
rOSIOBHOro0 MO3ra B HEMPOHbI, KOTOPble NOTEHUNaNbHO MOTYT 3aMEHUTb yTpadeHHble N3-3a
BI'. KomnaHua Roche Tak)Xe nogaep>XXnBaeT MHOXXECTBO 06pasoBaTesibHbIX U
6naroTBoOpuUTENIbHbIX MEPONPUATUIA Yepes NaLUeHTCKNue opraHnusaunm no BCeMy Mupy.

OCHOBHada MbICIb

Kak n Bce uneHbl coobuecTta, Mbl B HDBuzz rnyboKo oneyaneHbl TEM, YTO UccnegoBaHne
GENERATION-HD1 He noka3ano nonoXXuTtenbHbliX pe3ynbTaToB. [locne pasroBopa c
COTpPYAHMKaMuU KoMMNaHMM Roche, nonyyms npepcTaBfieHne 06 ux y4yacTum n CTpeMneHnu
n3BNeYb KaKk MOXXHO 60/bLLe YPOKOB U3 3TOro rnevyasibHOro pesyfnbTaTa, Mbl MOYYBCTBOBaNMU
ceba HeMHoro nyJwe. Cnegute 3a HoBocTAMU Ha HDBuzz, 4To6bI y3HaTh 60bLUE O
TOMUHEPCEHE, a TaKXXe 0 APYruX UHTEpPECHbIX uccnepoBaHuax B obnacTtu br.

ABTOpbI HE COOBLL AT O KOHPINKTE MHTEpecoB. [Ina nonydyeHus 6onee nogpobHom
MHPopMaLIMK 0 NOSINTUKE pacrpoCcTpaHeHns nHpopMaLmm nepenante B Hal pasgen YabBo...

FrMOCCAPUN
nnaue6o Nnauebo — 3710 PUKTUBHOE NIEKAPCTBO, HE COoAEpPIKaLLEe aKTUBHbIX
UMHrpeaneHToB. APPeKT nnauedbo — 3TO NCUX0NOrnyecknn apdeKkT, KOTOPbIN
3acTaBnseT nogen 4yBCcTBOBaTb Ce6A Nnyuylle, AaxKe eCnv OHM NPUHUMAKOT TabneTky,
KOoTopas He paboTaer.
ACO — T1n neyeHnsa MeTo[,0M CalIeHCUHra (rnyLweHns) reHoB, Npu KOTOPOM
crieymanbHo paspaboTaHHble Monekynbl JHK ncnonbsyoTcs Ana BbIKKOYEHUSA reHa.

© HDBuzz 2011-2025. Bca uHpopmauma ¢ HDBuzz MoXXeT pacnpocTpaHATbCcA 6ecnnaTHo ¢
CCbIJIKOM Ha UCTOYHUK, cornacHo Creative Commons Attribution-ShareAlike 3.0 Unported
License.
HDBuzz He ABNnfieTCA NCTOYHUKOM MegULMHCKUX pekoMeHgauun. NMogpobHasa nHoopmauums - Ha
cante hdbuzz.net
CoopmupoBaHo 17 mas 2025 — 3arpyxeHo ¢ https://ru.hdbuzz.net/312
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