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JeBAaTaa MeXxayHapoaHaa npemMua Appuro
PekoppaTu 3a Hay4YHO-UCCNe[0BaTe/IbCKYHO
DeATeNIbHOCTb NpUcCy>XaeHa Anbbepto Aypuyumno
33 €ro Hay4HbIN NPoOeKT

CerogHa npodeccop Anbbepto Aypryuno, Bpay, npodeccop MeanLmMHCKON reHe-
TMKKN DaKynbTeTa CneumnanmsmpoBaHHon bruomMmeamuMHbl HeanoIMTaHCKOro
yHuBepcnTeTa uMeHn ®pugpmxa Il n koopgmHaTop MporpamMmmbl MONEKYIAPHOMN
Tepanuun NHCTUTYTA reHeTUKN 1 MeanunHbl TenetoHa (TIGEM) B Mouuyonu (Hea-
nonw), NTanua, ctan obnapatenem aesaTon MexayHapoaHOW npemMun Appuro
PekopAaTy 33 HAy4YHO-NCCIe40BaTE/IbCKYHO AeATE/IbHOCTb B BUAE MPaHTa Ha CYMMY
100 000 eBpoO, BblAENAEMOrO HA Aad/IbHENLLNE HAYYHbIE NCCIeA0BAHMSA.

MexayHapoaHaa npeMmuna um. Appuro Pekopaatu
33 HAy4YHO-UCC/1ef0BaTe/IbCKYHO AeATeJ/IbHOCTb

Mpemuna bbina yupexaeHa 8 2000 rogy B NamaTb 06 NTaNbAHCKOM dbapMalieBTe-NpeanpuHm-
MaTesnie Appuro PekopiaTy, UTobbl COXPaHWTb M MPEYMHOXMTb ero Haceane N BAOXHOBUTb
MCCIe0BATEIeN HA BaXHbIE OTKPbITUA, HECYLLME NOJIb3Y JIOAAM BO BCEM MUPE.

B nocneanee gecatuneTve KoMnaHna «PekopaaTtv» B Ka4ecTBe NPUOPUTETHOIO HaMpaB/eHna
3[paBOOXPAHEHNS PaCCMATPMBAET JledeHne peikix 3a60/1eBaHNIM 1 Yepes CBOM AoYepHmne
KOMMaHMM MHOroe [e/1aeT BO BCEM MUPe AJIA M3yYeHNs, Pa3paboTKm 1 MPOABUKEHNA Lie10ro
PALA NIEKAPCTBEHHbIX MPENapaTos A9 Ie4eHna opdPaHHbIX 3a001eBaHNI.

YTobbl MOAYEPKHYTb B3ATOE HA Ce6s 0653aTEIbCTBO, PYKOBOACTBO «PEKOPAATH» PELLNIIO, UTO
B 2019 rogy MexayHapoaHasa npeMunsa B cdepe HaydHO-MCC1e40BaTeIbCKON A4eATeIbHOCTH
nm. Appuro Pekopaati byaeT nocesalleHa NPOABUXKEHUIO HAYYHbIX UCCIeA0BaHUI U
NPU3HaHUIO Pe3y/bTATOB, AOCTUTHYTbIX B chepe sieueHns opdaHHbIX 3a60s1eBaHUNA.

KaHanaaTammn Ha NoaydeHmne npemMmnm MoryT CTaTb Jtobble MexXayHapoaHble NPoeKTbl B cdhepe
neyeHns pegkmx/opdaHHbix 3ab01eBaHNI BO BCEX TepaneBTnYeckix 061acTax (3a ncktode-
HMeM OHKOJIOMMK, FEMATOIOMMKN N UMMYHOI0T M), eC/IN COOTBETCTBYIOLLEe 3abosieBaHme
BCTpeyaeTca He bonee Yyemy 1 yenoseka 13 2000.

B 2019 roay obnanatens Mpemum 6bin BbIOpaH B 3HaK NPU3HAHMA TEKYLLMX NCCeA0BaTe b
CKMX MPOEKTOB, MO KOTOPbIM y>Ke MoJlyYeHbl Takmne NpeaBapuTesibHble Pe3y/ibTaTbl, Kak
NOATBEPXAEHNE KOHLEMNLMN 1 MeXaHn3Ma JenCTBuS.

KaHanaatamm Ha nonydenmne Mpemun B 2019 rogy cTanm nccnenoBaTenm M3 pa3HblX CTPaH
MMPa, KOTOPbIe HE CBA3aHbl KakMM-1b60 NpaMbiM 06pa3om ¢ papMaLeBTMYECKMMM KOMMNAHW-
AMW NN NPON3BOANTENAMN MeANLUMHCKNX 13aennii. Mobeantenb NOAYHYUT FPaHT HA
Hay4yHO- UCC/Ie[0BaTesIbCKYHO AeATeIbHOCTb B pa3mepe 100 000 espo.

OpraHn3aLMOoHHbI KOMUTET — 3TO HE3aBMCMMAs KOMUCCAS, COCTOSLLAA 13 MPU3HAHHbIX HA
MeXyHapOAHOM YPOBHE 3KCNePTOB, paboTatoLx B 00,1acTn opdaHHbIX 6o1e3HeN Ha
NPOTSAXEHNN BCEN CBOEN Kapbepbl.

MpoekT-nobeanTesb BbIOWMPANCA No pe3ysibTaTaM OLEHKN Ka4ecTBa NCC/1eA0BaHNSA 1 ero
TepaneBTUYECKMX PE3Y/1bTaTOB, NPOBEAEHHON KOMUTETOM B COOTBETCTBMM C 3apaHee onpeje-
JIEHHBIMWN KPUTEPUAMM NPUCYXAEHNS [peMnn.



The International

for Scientific Research

Arrigo

Recordati

Ninth Edition

MoapobHee:
www.recordati.it
prize.recordati.it

AO «Pekopaatn»
(Recordati S.p.A.)

Bna M. Yusutann, 1
20148 MunnaH, Ntanus
Ten.:+39 02 48787.1
®dakc: +39 02 40073 747

Bce yneHbl KOMUTETA OLEHWAN MEPBOHAYa/IbHbIE MPeASIOKEHNS, MPeACTaB/EHHbIe
48 nccnepoBaTtenaMm 13 18 CTpaH MMPA B PaMKaxX ABYXCTYMEHYATOM NpoLeaypsbl.

OpraHn3auUmMoHHbIN KOMUTET NPOBEJT MOJIHbIM aHANN3 NPeASIOKEHNI NATN CaMbIX BblAato-
LLIMXCA KAHANOATOB, N CEroAHA ero YaeHbl pajibl COObLNTL, YTO NpeasioXeHne npodeccopa
AnbbepTo Aypuuyumo yaocramsaetca NMpemun um. Appuro Pekoppatu B pasmepe

100 000 eBpo.

«MHe 6bl XomesioCb NOOYepKHYMb BbICOKUU YpOBEHb NSMU BbILUEOWUX B ¢UHAT NPOKMOB U Mo,
Kak mpyoHo Ham 6b1710 BbIbUPAMb MEXOY PA3HbIMU MemMamu Ucc1edosaHuli», — oTmeTun PobepT
JecHwK, npexae 4em 06baBMTb 0 MPUCYKAEHVN MexXayHapoaHo NpemMin B chepe
Hay4YHO-MCCNeA0BaTEIbCKOM AeATeIbHOCTN MM. Appuro Pekopaati 2019 roaa AnbbepTo
AypU1YYMO M €50 NPOEKTY.

«MbI NOCMOSHHO CMPEeMUMCS K MOoMY, Ymobbl yOoBeMBOPSIMs NOMPEGHOCMU NALUEHMOB €
PeoOKUMU 3ab0/1eBaHuAM 3a c4em Noodepx@cku ucciedosarull 8 3mol 061acmu», — CKasan
reHepasibHbI AupekTop «PekopaaTv Ipyn», AHApea PekopaaTy, npy obbasieHnn nobeanTe-
na. «Om umeru «Pekopdamu I'pyn», Pobepma JecHuka, @paHyecko Imma u Hopuo Cakad,
dosm#eH ommemume, YmMo 0J1F HAc 60bWAs YeCmb U NpUBLIe2UA Haepaxoams 3mol npemued
Abbepmo Aypuyyuo U e2o Bbi0arouulics ucciedosamesibckuli NpoeKm, Komopbiti, BepOSMHO,
NOMOXem CoOKpamums Kou4ecmao Jsirodell, cmpadarouux om oveHb pedkux 3abosesarud, u
obecneqyums Ux He0bX0O0UMbIM JieHeHUEeM».

Mo6naroaapme BCex NPUCYTCTBYIOLLIMX 33 MpUCYXaeHne emy MNpemum, AnbbepTo Aypnyumno
NpoYMTan KPaTKyto NeKLmio, 0606LIMB B HEW pe3y/ibTaTbl CBOETO MCC/IeA0BATENIbCKOIO
npoekTa B 0671aCT reHHON Tepanuu Npu nevyeHnn 6onesnu LUTaprapaTa MHTEMH-copepXKa-
LWMMKN BEKTOPAaMM HA OCHOBE 31eHOaCCOLMMPOBAHHbIX BUPYCOB.

BonesHb LUTapraparta (STGD1)

BonesHb LWTaprapaTa (STGD1) — 310 reHeTMyeckoe (HaceAcTBeHHoe) 3a601eBaHNe rnas,
KOTOPOe NPUBOANT K MporpeccupytoLlier notepe 3peHus. MpU3HakM n CMATOMbI 601e3HN
LLITaprapara, kak NpaBunio, NOABAAOTCA B AETCTBE M MPOrPeCcCMPYOT C BO3PACTOM. [prUMHbI
6one3Hn LLTaprapaTa KpotoTcs B aHOMaNM reHa noA HassaHnem ABCA4. TeH ABCA4 oTBevaeT
3a cnHTe3 6enika ABCR, KOTOPbIN peryinpyet TpaHCMoOpTMPOBKY BeLECTB B/WU3 HEKOTOPbIX
KNeTOK B ceTYaTKe rn1a3a (4yBCTBMTEIbHOM K CBETY MOBEPXHOCTWN 33AHEN CTOPOHbI 1/1334).

Y naumeHToB c 6one3Hbto LLTaprapara 6enok ABCR He paboTaeT A0/IKHbIM 06pa3om. ITO
NPMBOANT K HAKOMJIEHWIO BELLECTB BHYTPW KJETOK CETYaTKM, KOTOPAs B pe3y/1bTaTe NoBpeXaa-
eTCA 1 Co BpeMeHeM rnbHeT. bonesHb LLITaprapAata — nporpeccupytollee MHBanvanM3npytoLlee
3abosieBaHMe, B X04e KOTOPOro 3peHune NaumeHTa HeYKIOHHO NafaeT, YTO B KOHEYHOM cyeTe
npmBoanT K cnenote. B mype STGD1 BCTpeYvaeTca nprmMepHo Yy 1 yenoseka 13 8000 — 10 000.

FeHHaa Tepanua MHTeMH-coAaepXXalMMn BeKTopamMu
Ha OCHOBE 3/4,eH0aCCOLMNPOBAHHbIX BUPYCOB
npu neyeHnun 6onesnu LLTaprapara

KoopanHaTtop Mporpammbl MONEKYASPHOM Tepann IHCTUTYTa FreHETUKN 1 MeANUMHbI
TeneToHa, npodeccop Aypmyymo, Tak pacckasbiBaeT O CBOEM MCC1e0BaTe/1bCKOM MPoeKTe:
«Hawa epynna dasHo uHMepecoBanacs pazpabomkol 2eHHbIX MemoodUK JiedeHus: HacaedcmaeH-
HbIx 3a601e8aHuUll 0p2aHa 3peHus. Haw ucciedosamernsckuli npoekm BKoYaem B cebs, NOMUMO
npoyezo, HACMPOoUKy N1AMoopMbI A0eHoACcCcouUUPOBAHHO20 Bekmopa (AAV), nepedady 2eHa
cemyameku, nodmaepxoeHue KOHUeNUyUU Ha ¥UBOMHbIX MOOesIsx 3abosieBaHull cemyamku u
uccedoBaHue Nepso2o NPUMEHeHUs Npenapama y Yyesosexa. Ha camom oesne, Mbi BHEC/IU
BaxyHbIU BK1AO B X00 K/IUHUYECK020 UCCAedoBaHus ¢asbi I/l npenapama JlykcmypHa, Komopbil
AB/19eMcs NepsbiM NPOOYKMOM, BbINYUEHHBIM HA PbIHOK B PAMKAX pa3pabomku 2eHHol mepanuu
3a6osiesaHull 2nas.

O0HO U3 0epaHuyeHull ucno/ib308aHusi AAV kpoemcs 8 o2paHu4eHHol «emkocmu» e2o JJHK,
pasHol npumepHo 5 k6. Imozo moxem bbimb He0OCMAamMOoYHO 018 2eHHOU mepanuu NPU MAakux
3abonesaHusix, Kak 6onesHs LLimapeapoma (STGD 1), komopas cyumaemcs CambIM pacnpocmpa-
HeHHbIM MUNoM HaciedcmaeHHoU MakyispHoU 0e2eHepayul, Bbi3bIBAeMold Mymayusmu eeHa
ABCA4, 4ybsi KOOUpyrouasi Noc1e008amesibHOCMb HaMHO20 bosbLe 5 K6.
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Ymobbi pewiums 3my npobiemy, He maxk 0dsHoO Mbl pazpabomasiu cucmemy, 8 0CHOBE KOmopou
n1exam 08a sekmopa AAV, obecnequsaroujux Koouposky o0Hol u3 08yx noaosuH ABCA4, no
06eumM CMOPOHAM KOMOPbIX KPENnSImcs KOPOMKUE paclensieHHble UHMeUHb!, BbICMYNArouiue
NocpeoHuUKamu npu mparc-cnaadcuHze 6esxka u nosiHom soccmaxosneHuu ABCA4 8 cemyamke
Mbiwed, cBUHel U 0peaHoudax cemyamku Yyesiosekd. Ima cucmema No3BoJIsem COKpamums
HakonsieHue aunodycyuHa 8 mooeau STGD 1 mbiwell u Noddepxcusaem 0aibHelulyro pazpabomky
Bekmopa Ha ocHose AAV ¢ dobasneHuem uHmeuHa 0151 neqeHusi STGD 1 u npoyux HacsedcmaeH-
HbIX 3a60/1eB8aHUl cemyamku 8 pe3yabmame Mymauuu 60/bUUX 2eHOB.

B obuem u yesiom, uesib NpoeKkma, Ha peasiu3auyuto Komopozo bb1a 8bi0aHa MexoyHapooHas
npemust 8 cepe Hay4Ho-ucciedosamesbckol dessimesibHoCMU uM. Appu2o Pekopdamu, 3aK/to4aem-
€S 8 MOM, YmMOobbI peanu308ama yxe NOOMBEepIOeHHYH KOHUenuuro OOKIUHUYeCKoU 3¢ gekmusHo-
CMU pacuwiensieHHo20 BeKkmMopa Ha ocHose AAV ¢ dobassieHuem uHmeuHa npu sieqeHuu STGD 1 8 xooe
nepabix UCNbIMAHUl npenapama y 4Yesoseka nymem onpedeseHusi 003a-3asucumoz2o omaema u
bezonacHocmu npenapama 8 npedosepuu byodyuie2o KUHUYeCKo20 UCC/1e00BaHUS. Mo Cbi2paem
60/1bWYHO POJIb B PA3BUMUU 2eHHOU Mepanuu NpuU 1e4eHuUU pacnpoOCMPAaHeHHO20 U MSHEI020

STGD 1», —3akntounn npodeccop Aypnyyno.

O6napatens npemun 2019 ropa: Anbbepto Aypnyumo

Bpay AnbbepTo Aypryuno aBaaeTcs npodbeccopom MeanLMHCKOM reHeTnkn MakyibTeTa
Cneuranmn3MpoBaHHoON broMeanLHbl HeanoMTaHCKoro yHmBepcnTeTa nMenn Opuapnxa Il n
KOOPAMHATOPOM lNporpaMmmel MONEKYASIPHOM Tepannn VIHCTUTYTa reHeTUKN 1 MeANLNHBbI
TenetoHa (TIGEM) 8 Mouuyonu (Heanonb), NTanns.

Ero uccsiefoBaHMe HanpaBJieHO Ha U3yYeHMe reHHOM Tepanuu Npu JledeHuu 3abonesa-
HUI CeTYATKU M HapyLLUEeHNI1 06MeHa BeLecTB C UCMOJIb30BaHUEM aA,eHOACCOLMMPOBaH-
HbIX BUPYCHbIX BEKTOPOB. Ero rpynna y4acTsoBasa B KJAMHNYECKOM NCMbiTaHna dasbl I/l
npenaparta JIyKCTypHa, Nepsoro 0406peHHOro NpoAykTa B pamkax reHHom Tepanmmn obranbmo-
nornyeckmx 3abonesaHnin, 1 paapaboTke MeTOAMKM reHHOM Tepanm MyKonoimcaxapuaosa IV
BMJ/I0Tb [10 NMPOBOAMMbIX B HACTOALLIMX MOMEHT UCMbITaHNA da3bl I/I1.

Mpodeccop Aypryyno y4acTBOBas B HanncaHmm 6osee yem 130 peLieH3npyemblx nybavkauni
0719 MeXYHAPOAHbIX HAaYYHbIX XYPHAN0B M BI3AEET HECKObKMMW MEXIYHAPOAHbIMMN
naTeHTammM Ha NCNOJIb30BaHWeE BUPYCHbIX BEKTOPOB 419 reHHoW Tepanun. OH BXOANT B COCTaB
peaakLMOHHbIX COBETOB TakuX U34aHnin, kak Molecular Therapy, EMBO Molecular Medicine v
Translational Vision Science & Technology, n aenaetca yneHom EBponeiickoro coobulecTsa
KJIETOYHOWM 1 FeHHOW Tepanunu.

B 2006 rogy AnbbepTo Aypryumo Noayuma npemMmio «BblaatoLminca HOBbIN CCIef0BaTe by OT
AMEPKKAHCKOro coobliiecTBa reHHon Tepanuu, a 8 2007 roay no petuexHuto NpesngeHTa
WTannm oH CTan KaBasiepoMm OpJeHa 3a 3ac/yrv nepes MrtanbaHckorn Pecnybavkon. B 2011
rogy oH noay4mn «O6beAMHALMIA FPaHT» OT EBPOMNENCKOro CoBeTa No Hay4HbIM MCC1e0Ba-
Hnam (ERC), a 8 2016 rogy — «[1pOABUHYTbIN TPAHT».

MHCTUTYT reHeTUKN n MeguunHbl TesleToHa

WHCTUTYT reHeTVkn 1 meanuntbl TenetoHa (TIGEM), nnn ®oxg TeneToHa, bbli 0CHOBaH B
1994 roay, CTaB BeAyLIMM Hay4YHO-NCCIeA0BaTeIbCKMM LeHTpoM MTanmn. Ero HoBbie nome-
LLIEHNA pacnoioxXeHbl B Mouuyonun (MTanns), BCero B HECKObKMX KMIOMETPax OT Heanons,
N CNYKAT MecToM paboTbl An1a 6onee yem 200 NOCTOAHHbBIX COTPYAHUKOB, B TOM YnC/ie

18 Hay4YHO-MCCIeA0BATEIbCKMX FPYIII, M3YYaIOLMX MOSIEKYIAPHBIE MEX3HW3MbI, CTOALLME
33 Pa3BUTNEM PEOKNX FTEHETUYECKNX 3a00N1eBaHMI.

Takune 3a60/1eBaHNA Yallle BCEro NpoABAAIOTCA Y AeTen 1 NoAPOCTKOB, HO, K COXKAaIeHWIO,
dbapMaLeBTMYeCcKe KOMMAHUM He NPOABAAIOT K HAM A0IKHOTO BHUMAHMA. EQMHCTBEHHOMN
Lenbto TIGEM aBnseTtca obecnedeHme HaydHom 6a3bl 419 Pa3paboTKM METOAMK SIeYEHMSA.

NHCTUTYT peannsyeT Tpy HAyYHO-MCCIeA0BATEbCKME MPOrPaMMbl B 0613CTUN KJIETOYHON
610I0rMK, MOSIEKYISPHON TePanumn 1 CUCTEMHON Broormm, pacnonaraeT 10 OCHOBHbIMMN
30aHUAMM 1 NONYYAET 3HAYNTENbHYIO MEXAYHAPOAHYIO NOAAEPXKKY B BMAe GMHAHCMPOBAHNA 1
COTpYAHMYecTBa. JocTmxeHna TIGEM 13BeCTHbI BO BCEM MMPE, YTO rapaHTMPYyeT emMy MNOCTOSH-
HYIO MeXAYHapOAHY0 GUHAHCOBYIO MOMOLLb. Cpean KpYMHeNLWX OpraHn3aLmnii-CoHCOpoB
CTOWT BblAeNNTb EBponecknin Coto3 1 ero CoBeT No Hay4HbIM nccneaoBarmsam (ERC). B
HacToAlwmi MoMeHT ERC durHaHCMpyeT NaTb Npenoaasatesnen VIHCTUTYTa 3a CYeT HavaslbHbIX 1
NPOABMHYTbIX FPAHTOB. BO rN1aBe ABYX MPOEKTOB CTOWT npodeccop AnbbepTo Aypryuno.
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«PekoppaTtu» n pegkue 3abonesaHus:
doKkyc Ha pepgkue 3aboneBaHus

«PekopAaaTn» — 3To MeXAyHapoaHaa dapmaueBTVYeckas KOMMNaHWs, Cneumanm3npyrowancs
Ha NcCefoBaHNAX, pa3paboTke, MPOM3BOACTBE N MPOABUKEHNM IEKAPCTBEHHbIX NPenapaTos.
LLITab-kBapTMpa rpynmbl pacnoaaraeTcs B MunaHe, WTAT HacuMTbiBaeT bonee 4100 coTpyaHK-
KoB. BM3HecC KoMnaHny PekopaaTi HenpepbiBHO pacTeT ¢ 1926 1., 6/1aro4aps BbICOKOMY
KauyecTBy NPOAYKLMN 1 MOC/Ie0BATEIbHON CTPATErNM PACLUMPEHNS MeXAYHAPOAHOIO
NPUCYTCTBMA NOCPEACTBOM NPMOBPETEHNS APYTMX KOMM3HNI, 3 TaKXKe 3aK/It04eHNEM NLEH-
3MOHHbIX COTNalleHni. «<PekopaaTv» NPOM3BOANT U NPOABUIaeT MHHOBALUMOHHbIE NMpenapaThbl
Mo BCEMY MVPY, B TOM YMC/ie NPOAYKLUMIO A1 OK333HNA HEOTI0XKHON MeANLIMHCKON MOMOLLN 1
Nle4eHnsa KOHKPeTHbIX 3a60/1eBaHWI, BKOYAA pedKme 1 HaC1eACTBEHHbIE.

[pynna KoMnaHnin BeAeT CBOIO AeATe/IbHOCTb B CErMeHTe pekux 3a60/1eBaHNii Mo BCeMy
MUWPY Yepes CeTb CMeLmrann3npoBaHHbIX GuaManos B EBpone, Ha BanxkHem Boctoke, B CLUA,
KaHage, Poccnmn, ABCTpanmm, ANOHNMM N HEKOTOPbIX CTPaHax JIaTUHCKOM AMEPUKN.

KomnaHusa «PekopaaTn» NOCTOSHHO pPaclUMPSAET CNEKTP NPeasaraeMblx et TepaneBTMYecKmx
pelleHnin 6raroaaps pa3paboTke HOBbIX MPOAYKTOB, C OPMEHTALMEN Ha peKkne 3aboneBaHma
KaK MPUOPUTETHOE Hanpas/eHWe, raBHbiM 06pa3om, NPenapaToB 414 JIeYeHNA HaC/1eACTBEH-
HbIX Bosie3Hen obMeHa.

«PekopaaTn» CTPeMUTCA OKa3bIBaTb NMOAAEPXKKY CEMbAM, CTOJIKHYBLLMMCA C 3TMMK 3360/1eBa-
HUAMM, MOCPEACTBOM NCCIEA0BaHNA 1 pa3paboTKM HOBbIX METOAMK JIEYEHNSA 1 PacnpoCTpaHe-
HMA 3HAHWUI B PAMKaX MeANLIMHCKOro coobLLecTsa.



