IIpombruienHocms u ghapmayesmuka
Big Pharma B 6M0TEeXHO/JIOrHYEeCKOM CpaKeHUHU

BputaHckuii 6uoxuMuk KeBuH JleliBHC, OCHOBaTe/Jib U peJaKToOp >KypHasa Nature Genetics,
PEKOHCTPYHUPOBAJ COOBITUSL «OOHOU U3 CAMbIX 3HAYUMEAbHbIX HAYYHLIX Pegooyull 8 ucmopuu»
(“Pemaktupysi yenoBeuecTBo. PeBosionusgs CRISPR u HoBass apa peaakTupoBaHus TeHoMma”,
Anbnuna [la6aumep, 2024). biaroaaps peanusanuu npoekrta “‘'eHoM yesnoBeka” nepejs y4EHbIMU
OTKpbLJach BO3MOKHOCTb BBISIBUTb I'€Hbl, OTBETCTBEHHbBIE 32 HACJe/ICTBEHHbIe 3a60/1eBaHUS WU
NpeapacrnoJio’KeHHOCTh K JApyruM  martosioruaM. Ho  ucnpaBsieHuwe — “nedekTHbIX”
nociaegoBatenbHocTern JIHK nyTéM ux ypaajseHuss WM 3aMeHbl HENOCPEJCTBEHHO B KJeTKax
YyeJsIoBeKa 0CTaBaJIOCh «XUMePOLi».

[IpoekT “I'eHoM 4YesioBeka” 6bl1 odpuLMaNbHO 3anyiieH B 1990 rogy u 3aBepiméH B 2000-M, HO
TOJIBKO Yepe3 HEeCKOJIbKO JIET MOCJe 3TOro CTajo BO3MOXKHBIM cuuTaTh JHK cekBeHMpoBaHHOMI
NPaKTUYECKH MOJIHOCTBIO, TOT/Ia KaK 6uooTrudeckre QYHKLIUU GOJIbIIMHCTBA BhISIBJIEHHBIX T€HOB
J10 CUX IO He BbISICHEHBI.

[lepBoHavyasibHasi CTOMMOCTb NMPOEKTa COCTaBWJa 2,7 MUJJIMApAa A0JJapoB, U OCHOBHas 4acThb
reHomMa Oblla KapTHpPOBaHa B TedyeHHE [IBYX JeT. 3a MocjaeAywliue ABAAIATh JIET CKOPOCThb
CEeKBEHUPOBAaHMUs, TO €CTb ‘CYMThIBaHUS” TeHeTHYeCcKOM uWHPoOpMaluM, BbIpocja B
reoMeTpUYECKON NIPOrpeccry, a CTOMMOCTb PE3KO yiaJja.

CeronHsi peKopZHasi CKOPOCTb CEKBEHUPOBAHUSI reHOMa 4YesIOBEKa JOCTUIJIA MSATH YacoB, XOTH
yaiie TpebyeT HeckoJbKUX HeJesb (MIT, 2023). B 2001 roay, corsiacHo pacuétam HarpoHaibHOrO
WHCTUTYTa HUCCAeOBaHHUS TeHOMa 4YeJIOBEeKa, CTOUMOCTb CEKBEHUPOBAHMUs TeHOMa 4eJoBeKa
cocTaBJisa okosio 100 TeicaY f0J/1apoB, Yepe3 [BaJLlaTh JIeT OHa ynaJja [0 MeHee YeM ThICAYU
JLOJLJIAPOB, a CEero/iHS CEKBEHHPOBAHUE reHOMa B JIabopaTOPUU MOXKHO NPoBecTH Aetuessie 500.

Yro crout 3a HoGenem

B 2012 roay 9mmanyaab llapnantee us lBenuu u /[xenHudep Jyana uz KanudopHuu
COOOUIMIM B KypHasie Science, 4TO OHWOJIOTUYECKHMH MeXaHH3M, KOTOPbIH MUJIJIMOHBI JIET
MCI0J1b30BaJICSl 6aKTEPUSIMU U apxesiMU (LpeBHUMU OJHOKJETOYHbBIMU MUKPOOPTraHMW3MaMHu) /s
3alMThI OT BUPYCOB, MOXeT ObITh aZlAITUPOBAH C NOMOLbI0 TeHHON MHXXeHEPHHU U HCII0JIb30BaH B
JIabopaTOPHBIX YCJAOBUAX AJ151 pa3pe3aHusi oTAebHbIX nocnegoBaTenbHocTel JJHK. UcnipaBienne
reHeTUYeCcKUX J1edeKTOB B KUBBIX KJeTKax 0o0Jibllie He sIBjseTcsl xuMepod. Beun HalljleH MeTo[,
KOTOpBIN «npouje, b6bicmpee u 2opa3do Jdewesne, Yem 6o/ee paHHUe pa3pabomku no
pedakmuposaHur0 2eHoMa». «YuéHble U cneyuaaucmsl ompedakmuposaau yeawlii Hoes Kkoguee
pacmenuii u scusomusvix» (K. JleriBuc, ykas. cou.). B 2020 rogy ata nmapa y4é€HbIX Gblja yI0CTOEHA
HobesieBckoit npeMUH 10 XUMUHU.

JeliBuc He npeyMeHbiaeT 3acayr [llapnanTee u JlyaHbl. OJHAKO OH OTMeYaeT, UTO OHU «00818U1U
0 CcYJb60HOCHOM OMKpbLIMUU, CMOS HA N/AevYax MHoxcecmea uccaedogamesiell No ecemy Mupy,
Komopble mpyduaucb 8 meHU, NblMmasicb NhOHSIMb 6U0/102UYecKoe hpedHA3Ha4eHue CucmeMbl
CRISPR». Jlanee oH peKOHCTPYUpYeT BKJaJ, MHOTHUX APYTUX UCCJIe[0BaTesel, MaJOU3BEeCTHBIX 3a
npejieJlaMyd Hay4HOI'O COOGLIeCTBa, KOTOPbIM 3aTMUJIa caMas MpecTHXKHasg M I'POMKasgd HaydyHas
npeMusl.

«Hoeoll spe» pefaKTUPOBAHUS reHOMA JaJ10 CTapT OTKpbITHe PpaHcUcKO MOXUKH, MUKpPOGHOJIOTa
u3 YHuBepcuTeTa AnukaHTe. U3y4yas rasopuibHble apxed M3 CoJIOHYaKoB, Moxuka B 1992 roay
3aMeTuJl B HUX FeHOMe KOPOTKHE MOBTOpsAwIluecs mocaefoBateabHocTH (clustered regularly
interspaced short palindromic repeats) ¢ HeusBecTHOM ¢yHKIMeld. B JelicTBUTe/NbHOCTH
nofo6GHble IOCJAEL0BAaTEJbHOCTH ObLIM OOHApy»KeHbl HECKOJbKMMU TOJaMHU paHee [JBYMs
SITOHCKUMU HCCJIelOBAaTeAsIMU B IIMPOKO pacnpocTpaHéHHou 6akTepuu (Escherichia Coli), Ho 3TO
HabJloleHre OblI0 NPOUTHOPUPOBAHO M 3abbITo. CHycTsa HecKoJbKo JeT Moxuka cymen
poCJeIuTh, Kak o6pasoBaHus, koTopble oH B 2001 roay HasBan CRISPR, cBsizaHbl ¢ ocoGoi
CHUCTEMON UMMYHHOH 3aLiMThI 6aKTEpPHUM OT BUPYcoB. PaboTa Moxrku 6bl1a ony6aukoBaHa B 2004
rojly Bo “BTOPOCTENEHHOM” HAyYHOM XXypHaJie, MOC/e TOro Kak e€ OTKJIOHUJ 6oJiee TPeCTHKHBIN
Nature. K mnepBoHaua/lbHOW «2opcmke uccsiedosameel, KOmopble Nposi8AsiAU OCMOPONCHBIL
UHmepec» K 3TOMY OTKDBITHIO, NPUCOEAWHUJMUCh Jpyrue KOJIJIETH M3 pasHbIX cTpaH. OHU
obMeHUBasuCch HHbOpMaUUed U HaOGJIOAEHUSIMU B JabOpaTOPUSX YHUBEPCUTETOB U
UCCIe[0BaTeJbCKUX LEHTPOB IO BCeMYy MUPY. JTO MNPUBEJO HUX K BbISIBJEHUID CHUCTEMBI



CRISPR/Cas, rge Cas o3HavaeT “CRISPR-acconmupoBaHHasi mocJjie[joBaTeJbHOCTb , $epMeHT,
KOTOPBIH, pYKOBOACTBYSCh nocjegoBaTeabHocTsaMU PHK, paspesaeTt /IHK BTOpriuerocsi Bupyca.

ConepHHNYeCTBO 32 NEPBEHCTBO

HayuyHble OTKPBITUSL — 3TO pe3yJbTaT KOJIJIEKTUBHOW pabOThl, COTPYAHUUYECTBA, KOHKYPEHLUU U
conepHuYecTBa. U peub He TOJBKO O BoIlpocax mpecTka. JocTHKeHUs1 HAayKH M TeXHUKHU (Jaxe
€CJIM OHHM CO3JAI0TCS C MOMOILbIO TOCYAapCTBEHHOT0 PUHAHCHPOBAHHUS) HEU36EKHO NPUHUMAIOT
dbopMy TOBapoB U, CJel0BaTeJbHO, MPUCBAHWBAIOTCS 4YaCTHbIM 00pa3oM /[jii KOMMEpPUYECKOTO
HCII0JIb30BAaHUsA OTKPBITUH U u306peTeHUd. Cuctema CRISPR/Cas9 - 3To He u306peTeHHE,
nojJiexxalee 3aliMTe B KaUeCTBE MHTE/JIEKTYaJIbHOU COGCTBEHHOCTH, a SIBJIEHUE, CyILeCTBYyIOLIee
B TMpUpOJle VyXKe MWIINOHbI JieT. OJHAKO HCMOJb30BAaHHWE TaKOM CUCTEMBbl B KJETKax
MJIEKOMIUTAIIUX TpebyeT OUOTEXHOJOrMYeCKMX WHHOBAIMM, M MNpaBO COOCTBEHHOCTU Ha
KOMMep4YecKre MpaBa, B MEepPCHeKTHBe MHOTOMUJIIIMApAHble, BO3HUKAWOIUe B pe3yabTaTe eé
NpUMeHeHHs, 3asBJIeHO B JecsiTKax nateHToB. TexHosorus CRISPR/Cas9 HaxomuTcsa B LieHTpe
NaTEHTHOT0 crnopa, KoTopblil fautcsa ¢ 2012 rojga ¥ 10 cUX NOp He pa3peuiéH MOoJIHOCThI0. B To
BpeMsi KaK HEKOTOpbIe U3 NAaTEHTOB ObLJIU B UTOTE 3aperuCTPUPOBAHbI, KaK, HAaIpHUMep, NaTeHT
Buprunuioca lllukimHrca u3 BuabHIOCCKOT0 yHUBepcUTeTa U PokdenaepoBCKOTO YHUBEPCUTETA,
Jpyrve OCTalTCAd B LEeHTpe CyAeOGHbIX MPOLECCOB, KOTOPbIA BeAyLUIMHA 3KCIEPT B 3TOH 06/1aCTH
[xeliko6 lllepkoy Ha3BaJ «CaMbiM 2PAHOUO3HBIM NAMEHMHBIM CNOPOM 8 06.1acmuU 6UomexHo 102Ul
3a nocaedHue decamuaemus» (K. [lefiBuc, ykas. cou.).

Bcero yepe3 nosaroza nocsie toro, Kak UlapnanTee u /JlyaiHa 06BABUIA O BOCIPOU3BOAUMOCTH
cucteMmbl CRISPR/Cas9 B maGopaTopHblx yciaoBusix, HHctutyT bBpoyma (Kemb6pumk) B
COTPYAHUYECTBe C apreHTUHIeM JlyyuaHo Mappaddunu us PokdessiepoBcKOro YyHUBEpCUTETA U
ofHOBpeMeHHO ¢ rpynnoid /Jbkopaxa Yépua wu3 TapBapickodl MeAWLIMHCKOM IIKOJIbI
poJIeMOHCTPUPOBa/H, 4TO ¢ nomoinbio CRISPR/Cas9 moxHo usmensaTts [JHK miekonuTaromux.
Uuctutytr Bpoyna B Kembpumxe u KanudbopHuiickulh yHUBepcUTeT, a Takxke BeHckui
yHUBepcuTeT U lllapnaHThbe Telepb 0OCIAPUBAIOT IEPBEHCTBO U €r0 MHOTOMUJIJIMAP/IHbIE MJIO/IbL.
/JlBoe 6bIBIIMX KoJuier, Y2xkaH u3 UHcTuTyTa Bpoyaa u /lynHa U3 Bepkiu, Tenepb OKas3ajUCh IO
pa3Hble CTOPOHBI GappuKaZ, a €BpOIeiCKue U aMepUKaHCKHe MaTeHTHble BeJOMCTBA CTad
apeHoll 60EB 3a TrpaHTbl, OT3bIBbl W ale/UISILUM MeXAy JByMs CaMbIMH HpPeCTUXHbIMU
aMepUKaHCKUMU YHUBEPCHUTETAMMU.

CKynKa TeXHOJIOTUil

IlepenucvigaHue reHOMa CyJUT Ge3rpaHUYHble BO3MOXKHOCTH UCIOJIb30BaHUSA: B MeJULIUHE JJIs
JUAarHoCTUKU U JiedyeHUs OeccyéTHOro yucaa 3abojieBaHUM, a TakKe BO Bcex cdepax
NPOMBIIIJIEHHOCTH, I/le GUOTEXHOJOTUU Y Ke IUPOKO MPUMEHSIOTCS.

WHTeHCUBHBIE MpOLecChl TPaHCGOPMALMK U KOHLEHTPALUU MPOUCXOASAT BO BCEM MHUpeE “HayK O
»ku3Hu”. [locjie 3MOXM MaHJEMHUM, KOTAa BCE, YTO ObLIO CBSI3aHO C MEAUIUHOMN, BbI3bIBAJIO
HacTodmyw “sidopui”, KECTKUU PBIHOYHBIA OTOOpP BbIBeJ W3 MIPbl MHOTHE MeJKHe
6uoTexHOJOrMYecKre KoMmaHud. Yucao 6aHkpoTcTB B 2023 roay ObLIO caMbIM BBICOKHMM 3a
pecatunetue (The Economist, 4 w™as). [Jaxe KpylHble KOMIIAHHUM, KOTOpble MepeXUIU
WCKJIIOUUTENbHBIN 6yM mpojax 6usarogapsi Covid-19, Takue kak Pfizer, BioNTech u Moderna,
BJIaJle/Ibllbl CaMbIX YCIEIIHbIX BaKIMH, CTOJKHYJUCh C MajeHueM obopoTa. B 2023 roay o6opoT
koMnaHuu Pfizer cokpaTu/icsi moYTH BJABOE MO CPAaBHEHUIO C MPEAbIAYLIMM H3-32 CHIXKEHUS
npojax BakuuHbl Comirnaty v npoTuBoBuUpycHoro npemnaparta Paxlovid (Fierce Pharma, 15
anpesisi). TeM He MeHee, KPyNHbIM KOMINAHUSM YyAaéTcsd NpHUBJeKaTb KamnuTald. [lo AaHHBIM
kypHana The Economist, uHA€eKC aklMi aMmepukaHCcKuX Big Pharma B nepuop ¢ 2021 no 2023 rog,
BBIPOC Ha TPeThb. B oT/inune OT HUX, HEOOJIbIINE GUOTEXHOJOTHIECKHEe KOMIIAHUU CTPAJal0T OT
HeXBAaTKH KaluTaJa.

CorsnacHo Evaluate, B 2024 roay B 6uodapManeBTUYECKHN CEKTOp XKAET YKpelJseHHe, 0 4EM
CBUJETeJbCTByeT pocT uucaa [PO (mepBHYHBIX NYOGJUYHBIX pa3MelleHUW aklUi), a Takxke
CIUSIHUU U niorJioneHu (M&A). [To mporHo3y uccienoBaTeabckoi komnanuu IQVIA, B 2024 roay
00bEM c/1eJIOK B GHOTEXHOJIOTUYECKOM U dapMalleBTUUECKOM ceKTope cocTaBUT oT 180 no 200
MUJIJIMApA0B [l0J1J1IapoB, TorAa Kak B 2022 roay oH AocTvrasa Bcero 85 MWIMAp/OB [0JJ1apoB
(The Economist, 4 mas).



Bcé yamie nHKy6aTOpaMU MHHOBALUMK CTAHOBSATCS HebOJiblIMe OGMOTEXHOJIO0TUYECKHEe KOMIIaHUM,
KOTOpbIE MPOBOJST MHOTOJIETHHE UCCJeLOBAHUS, MIPEXK/e UeM BbIBECTH HA PBIHOK XOTS1 O6bI OJAUH
npemnapat. B 2023 rogy 57 % Bcex HOBBIX JIEKAPCTB, 0/J00pPEHHBIX B AMepUKe, ObLIM pa3paboTaHbl
HeOOJILIIMMH KOMIAHUSMHM, Mo cpaBHeHU ¢ 40 % BoceMbio rojlamu paHee, coobiiaer The
Economist. Big Pharma KOHKypUpYeT 3a 3TOT PacTyLUil pe3epByap MHHOBALMM, ONUPAsiCh Ha CBOIO
¢duHaHCcoBY0O Moilb. [1o ganHbeIM IQVIA, naTHaAIATh KPYMHEHIIUX MUPOBBIX papMaleBTHYECKUX
NpPOU3BOJAUTENENH MOTYT 3aK/JIOYHUTh CAEJNOK M0 CAUSHHUI0 U norsoueHuo Ha 800 MuinapzoB
noJsuiapos CIIA.
C [pyrod CTOpOHBI, Macca JieKapCTBEHHbIX IpenapaToB, MNPOU3BOAMMBIX B paMKax
OMOTEXHOJIOTUUECKUX [efoYeK IOCTAaBOK, MOCTOSSHHO pacTtér. B 2014 roay Ha uX [J0JII0
npuxoAuaoch 24 % oT ob61ero o6’béMa NpoAaK peLleNTypHbIX U 6e3peleTYPHBIX IpenapaToB B
MUpe N0 CpaBHEHUIO € 76 % npenapaToB, NPOU3BEAEHHBIX 10 “TPAAULIMOHHBIM” TEXHOJOTUSIM. B
2023 roay 3TO cooTHOUIeHHe cocTaBuio 39 npoTuB 61 % COOTBETCTBEHHO, a 110 IPOrHO3aM Ha
2028-i1 oHO MOxkeT JocTUTHYTh 44 npoTtuB 56 %. Cpegu 100 cambIx MpoJaBaeMbIX JEKAPCTB Ha
JloJito 6uoTexHosioruit npuxoautcs 60 % npopax (Evaluate, “World Preview 2023”). 1o oneHkaM
Evaluate, B 2028 roay o6muii 06éM NpoJaX 6MOTEXHOJOTMUYECKUX MPenapaToB NpeBbicUT 649
MUJIMApA0B JoJ1apoB CHIA 61arofaps HOBbIM TEXHOJIOTUSIM, BK/IOYasi FTeHHOE peJlakTUPOBaHUE.
Ha aTtux pudpax cka3pIlBalOTCSl HENOMEPHO BBICOKHE L|eHbl Ha HOBble mpenaparbl. Ho 06bEMbI
Takke yBenuduBawTcd. B 2022 rony YnpasyeHHe 1O CaHUTAapHOMY HaJ30py 3a KadeCTBOM
NUILEBbIX MPOJYKTOB W MeJUKAMEHTOB BIlEpBble 0J06pU/I0 6OJiblile GUOTEXHOJOTHUUYECKUX
“GOJIBIIMX MOJIEKYJI”, YEM XUMHUYECKUX “MaJIbIX MOJIEKYJT”.
[IpousBoauTenun papMaLeBTHIECKON MTPOAYKIMUA CTAJKHUBAIOTCSA C MPOOJIEMON UCTEYEHUSI CPOKOB
JleiCTBUSI TIAaTEHTOB Ha CTapble MpenapaThbl, XOTS U CYLECTBYIOT pas/JWyHble METOAbl AJs
npojJieHusl ux cpoka geiicTBusa. OueHuBaeTcsd, 4YTo K 2028 rofy naTeHTHYIO 3alllUTy NOTEPSIOT
npenapaTbl CTOUMOCTbIO B 6 % OT o6liero o6’beMa pblHKa, Wad 1,6 TpuyiroHa goJsapos CIIA
(Evaluate, yka3. cou.). [loTepsi maTeHTHOMN 3aLIMThl 03HAYaeT KOHEL, MOHOIOJIbHOI'O MOJIOXKEHHUS],
KOHKYPEHIIMIO CO CTOPOHBI /PKEHEPUKOB U OHOaHa/JoroB (B ciay4yae GMOIMpeNnapaToB), KOTOpPbIe
JlellieBJie OPUTHHAJIOB, U, KaK CJeJICTBUE, CHIXKEHNE TPUObLIH.
J>KeHepUKH ¥ GM0AHAJIOTH YKe JOMUHUPYIOT Ha pbIHKE HauboJiee paclnpoCTPaHEHHBIX JIEKAPCTB.
B ctpanax O3CP B cpegHeM 54 % BbINUCbIBAEMBIX PeLLeNTOB PUXOAUTCS Ha JxKeHepUuKH (25 % B
CTOMMOCTHOM Bblpa)keHUHU), B UTanuu - 27 % no kosmyectBy U 9 % no croumoctu (0O3CP, 2023).
[To naHHBIM Beaylleil oTpaciaeBoi acconuanuu (Association for Accessible Medicines, 6 ceHTsA6pA
2023 r.), B cpeaneM B EBpone Ha mxeHepuku npuxogutcs 70 % penentos, a B CLIA - 1o 90 % npu
18 % B leHe’>KHOM SKBHBAJIEHTE.
ITo «ca0MaHHbBIU pblHOK», nuueT Financial Times. Ilo MHeHHI0 JIOHJJOHCKOM ra3eTbl, JIOTHKaA
peakuuu Big Pharma Ha [>XeHepUKH 3aKJIOUYaeTcs B TOM, UTOOBI OTKa3aTbCs OT MPOM3BOJCTBA
CTapbIX, IHUPOKO HCHOJIb3YEMBIX JIEKAPCTB U COCPEAOTOYUTBHCS HAa HMHHOBALLMOHHBIX, TOpaszio
6oJsiee JOPOTUX YU NPUOBLIBHBIX MeTO/laX JieueHus. Jlpyroil CTOpoHOH fIBJIsIETCS TO, UTO HEXBATKA
IIUPOKO UCT0/Ib3yEMBbIX JIEKAPCTB AOCTHULJIA «peKOpIHO20 YPOBHS», Kak B EBporie, Tak U B AMepuKe
(28 mapra).
HoBble py6exu MeJUIIMHbI OMPAYalTCcs 3anpefebHbIMU IleHaMd. CIHCOK NMpenapaToB, KOTOpbIe
TPYAHO HAWTHU WM NPOU3BOJICTBO KOTOPbIX CTAaJIKMBAeTCsd C Mpob6jeMaMH, CTAaHOBUTCS BCE
JanHHee. TakoBbl M0604YHbIE 3G PEKThI MPOLECCOB KOHLIEHTPALUU.

Hiwonub 2024 2.



