FIBULL

YTto KpoeTCA 3a rPOMKUM 3aroJioeKom:
pe3yJibTaTbl KIIMHU4YECKOIro uccjieaoBaHuA
UuncrteamMmuHa

Mo pesynbTaTtam KnuHu4Yeckoro nccneposaHus li-lll pasbl, apPpeKTUBHOCTb LUCTEaMUHaA
npu 6onesHn NeHTUHIr TOHa COMHUTEJIbHA.

My6nukauunsa Melissa Christianson 2 anpens 2016 MNop pepakumuei Dr Jeff Carroll
MepeBop Dr Yury Seliverstov MepBoHayanbHO ony6nMkoBaHo 18 gekabps 2015

Hayane gekabpsa komnaHua Raptor Pharmaceuticals ony6nukoBana pesynbTaThl

KJIMHUYECKOro nccnepoBaHna No NpMMEHEHUIO npenapaTa nopg HassaHuem

LUcTeaMunH npu 6onesHn NeHTUHrToHa. HOBOCTHbIE 3arofloBKN NnecTpenmn
rPOMKUMM 3aABNEHNAMMU, B CBA3U C YeM pegakumsa HDBuzz pewmnna NOACHUTb, YTO Ha
CaMOM [ene 03Ha4varoT rnosly4YeHHble B 3TOM UCcnefoBaHum pesynbTaTbl 48 Nogen, KakKuM-
nnéo o6pasomM cBA3aHHbIX C 60/1€3HbIO [E€HTUHI TOHA.

KnnHunyeckue nccnegoBaHus v rpaHaThbl

KnnHnyeckue uccnenoBaHna U rpaHaTbl UMEKOT KOE-4YTO obLlee Mexay cobon, XoTH, Ha
nepBbIn B3rnsg, 3To MOXeT ObITb HEe TaKUM OYeBUAHbIM. [N Toro, YTo6bl Ao6paTbCcA 0
BKYCHbIX 3€p€EH B cepaLeBUHe rpaHaTa, HY>KHO aKKypaTHO pa3BeCcTU ero KoXypy u
neperoponkKn — Tak Xe U € pesyibTaTaMn KIMHUYECKOr o UCCnenoBaHuns: 4Tobbl AobpaTbCca
[0 UX CYTU, HEOOXOAUMO YyOpaTb B CTOPOHY UX HOBOCTHbIE 3arosioBKN.
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Ansa Toro, 4TobbI A06paTbCﬂ A0 cepaueBUHbl rpaHaTta, Hy>XHO aKKypaTHO pa3BecTu ero
KOXXYpPY 1 neperopoikn — TakK XXe n ¢ pesysibTaTaMmu KJIMHUYECKOro nccriiefoBaHus: 4YTobbl
,q06paTbCFI 40 ux cytn, Heobxoammo y6paTb B CTOPOHY X HOBOCTHbIE 3aroJ/ioBKH.

UN3obpaxxeHne npegocTtassieHo: Freelmages

O6e aTn 3agaun [OBOJIbHO TPYAOEMKN, 0gHaAKO He nepexxusante! HDBuzz 3pecb ans Toro,
yTO6bI TOMOYb BaM NMPOBpPaTbCA CKBO3b KpacuBble 3arofioBKN, HANTU peasbHble ¢aKTbl U
NMOHATb, YTO pe3yribTaTbl KIIMHNYECKOrO UCCef0BaHMA O3HaAYaloT ons nogen, Kakum-nmo6o
06pa3oM cBfi3aHHbIX C 60Ne3HbI0 [eHTUHrToHa (BIN).

[10 aTOro Mbl yXxe ny6/mMKoBanm HECKOJIbKO MaTepuanos, 06 bACHAOLWNX, YTO
npegcTaBnatoT cobom KNNHUYECKNEe NCcneaoBaHns N Kak UHTepnpeTmpoBaTtb
ony6auKoBaHHble N0 UX pe3yJibTaTaM HOBOCTU. KaXkabl pas, Korga Bbl HAYMHaeTe YyntaTb O
KakoM-IMbo KOHKpPEeTHOM UccnefoBaHnn, B NepBYylO oyepeab, He06Xo0gMMO NOMHUTL O TOM,
C KaKoMm L,eNblo OHO NMPOBOAMINOCH: BbISCHATb NMOJNb3Yy OT MPUMEHEHUS onpepenéHHOro
nekapctBa npu brl.

B HacTosAwen cTaTbe, NOCBALLEHHON TOMIbKO YTO OI'Iy6J'IVIKOBaHHbIM pe3ysibTaTtaM HeOaBHO
3aBepLLIéHHOF0 KSIMHNYeCcKoro uccneposaHusa no bIr, mbl 6yp,eM npungep>XxXmBaTtbCa 3TOro e
npuHUuna.

HeMHoro uctopum

[aHHble, KOTOpPbIM MOCBALLEHA 3Ta CTaTbA, NONy4YeHbl B KITMHUYECKOM NccnegosaHnn ¢asbl
[I/11l, npoBogmBumMMca KoMmnaHuen Raptor Pharmaceuticals. B HEM nsyvancsa uncteamuH -
npenapar, y>Xe Nnpeofoneswunni pag NnpenaTCTBUM Ha NYTU K perucTpaunm gna npuMeHeHns
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npu BI' ¢ Lenblo 0OTCPOYKU NOABNEHUA CMMNTOMOB 3aboneBaHma. HDBuzz cneguna 3a
HOBOCTSIMM 3TOr0 KJIMHMYECKOro uccrefoBaHnUsa ¢ CaMoro ero Hadyasa — oCHOBHas

MHbopmMauma o HEM npepcTaBfieHa B Hawen npegblayulen ctaTbe.

Mo gaHHbIM NabopaTopHbIX NCCNeaoBaHNN, NU3BECTHO, YTO LUCTEaMUNH, NU3BECTHbIN TakXe
kak RP103, penaet MHOro xopowero Asnd ronosHoro mosra. OH MOXeT npefoTepawaTb
3arpsisHeHune rosIoBHOro Mo3ra ckreusatrowuMmcsa 6enkamm, CTUMynmMpoBaTb
BOCCTaHOBJIEHME KIETOK N0JIOBHOIO MO3ra, NoBbilaTh COAepXXaHue BelWweCcTB, KOTopble
noaaep>XMBaroT ero KJeTku B 30POBOM COCTOSIHUMN, N yAaNATb U3JIULLKN MeTannos,
TOKCUYHbIX AJ151 FO/IOBHOr0 Mo3ra. TeopeTnyecku, Nobomn ns atux adpekToB (Um BCe OHK)
MOXXeT OKa3aTbCs MoJIe3HbIM A1 OTCPOYKM NOABAEHMA cuMnToMoB bBI™ y yenoseka.

YuuTbiBaA 60MbLUYI0 OIUTENbHOCTb KIMHUYECKOro UCcNiefoBaHuA, KoMnaHusa Raptor
pasfenuna ero Ha gBe YyacTu. Ha nepBoM aTane y4yacTHUKWU UCCNef0BaHUA CNyYaiHbIM
06pa3oM 6biM pa3feneHbl Ha ABe paBHble rpynnbl: 04Ha Nosy4yana LMcTeaMuH ABa pasa B
CYTKW, a Apyras — nycTbIKy (nnaue6o). Ha BTopoM aTane y4acTHUKK, NosyyaBLume
NYCTbIWKY, TaKXXe HauyMHanM nosyyaTtb LMCTEaMUH (a yXXe noslyyaslume ero paHee —
NPOAOIXaNM NpUHMMaTh npenapar). Takoe yCTPOMUCTBO UCCNeA0BaHUA rapaHTUPYeET, YTo
HU OOMH U3 YYaCTHUKOB UCCNEeAO0BaHUA He ByaeT NMULWEH BO3MOXHOI0 MOTOXMUTENbHOI0
AelCTBUSA NpenapaTta, ec/im TakoBoe UMeeTCcS.

Kak 1 MHOrue KnuHu4eckue nccnegosanus no b, uccnepgoeaHne komnaHum Raptor
NMaHMPOBANo paspeLnTb Lenblii pag BOMNPOCOB OTHOCUTENIbHO peanlbHOCTM U MeXaHM3MOB
AencTeuna npenapaTta Ha cuMmnToMbl BI'. Hanbonee BaXkHble N3 HUX, KOTOPbIE Mbl Ha3blBaeM
KOHEeUYHbIMU TOUKAMM 1 OTBETbI HAa KOTOPbIE XapaKTepM3yT YCMNEeLWHOCTb NPOBEAEHHOIO
nccnefoBaHns, Kacanucb ABUraTesibHbiX CUMNTOMOB. B YacTHOCTN, NepBMUYHO KOHEYHOW
TOYKOW ABNSANAcCb BO3MOXHOCTb LcTeaMMHa TOPMO3UTb NPOrpeccupoBaHne XxapakTepHbIX
ansa bl geuratenbHbIX CUMNTOMOB. B nccnegoBaHun U3y4yanocb TakXxe, BIMSEeT Nn
LMCTEeaMUH Ha MHble NoKasaTenn, Takne Kak o6wwmii GyHKLMOHANbHbIN CTaTyC YeoBeKa,
YPOBEHb €ro He3aBUCUMOCTH, a TaKXe aHannsnposanacb 6€30MacHOCTb NPUMEHEHNS 3TOrO
npenaparTa.

Pe3ynbTaTbl UCC/iefaoBaHNUA He AOCTUI NN
cBoeun uenu
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K coxxaneHuro, KIMHNYECKoe nccrnegoBaHne KomnaHmn Raptor He 4OCTUrio cBoen
OCHOBHOM Ljenu (nepBUYHON KOHEYHON TOYKH).

UNzo0bpakeHne npegocTtasrieHo: Freelmages

UccneposaHue CYST-HD 3aBepLlueHo, 1 ero pesynbTaThl y)Xe U3BecTHbl. B Hayane gekabps
KoMnaHusa Raptor onyb6nukosana coobueHune, rge oyeHb pasmbITO NpeacTaBunio
pe3ynbTaTbl UCCNEeAOBaHUSA.

[nAa KaXkporo KNMHNYeCKoro uccnegoBaHus Hanbonee sHa4YMMbIM pe3ynbTaToM ABNIAETCA
OOCTUMXEHNEe NepBNUYHON KOHEYHOM TOYKN. [TOMHUTE: 9Ta KOHEeYHas TOUKa onpepenser,
cneayeT M HaM U rocygapcTBeHHbIM opraHam, Takum Kak FDA unu MuHsgpas, KoTopble, B
KOHEYHOM CYETE, OTBETCTBEHHbI 3a perucTpauyuio npenapaTta Anaa npuMeHenua npu br,
paccMmaTpuBaTb KJIMHN4YECKOEe nccrnegosaHne B LLeJIOM KaK yCcrnewHoe nnn 6e3yCI'IeLIJH06.

K coxxaneHuto, KNMHM4YecKoe nccriegosaHne KomrnaHum Raptor He [OCTUIrNO CBOEN OCHOBHOM
uenu (NnepBUYHON KOHEYHOM TOYKM). [lake HECMOTPSA Ha TO YTO ABUraTesibHble CUMNTOMbI Y
nogen, NnoayyasLWwnX LUCTeaMmnH, Kasanocb, NporpeccupoBanu MegsieHHee No CpaBHEHMUIO C
rpynnon, nonyyaswen NyCcTbIWKY, 3TOT 30PeKT He Obl JO0CTaTOYHO 60bLINUM NN
nocnegoBaTesibHbIM, UTOObl CUNTATLCA CTAaTUCTUYECKUN 3HaYUMbIM (NoapobHee 06 aTOM
YyTb NO3Xe).
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bonee Toro, HeCMOTpPS Ha TO YTO NpPU aHanus3e KoMmrnaHuen Raptor cneumanbHO 0TO6pPaHHOMN
nogrpynnbl y4aCTHUKOB UccJsiegoBaHUA BJIMAHUE NpenapaTta Ha ABUratesibHbie CUMMNTOMbI U
6b1n10 60n1ee 3aMeTHbIM, OHO BCé paBHO He AoCTUrano nopora CTaTUCTUYECKOMN
3Ha4YNMOCTMH.

TeM He MeHee, B COYETaHMM C pe3yfibTaTaMu ApYrux TeCToB, MPOBOAMBLUNXCSA B
nccnegoBaHnn, KOTopble OLeHMBaNn GyHKLNOHANbHbIA CTaTyC U YPOBEHb HE3aBUCUMOCTH,
9TU HEOOHO3HAYHbIE JaHHble CBUAETENbCTBYIOT O TOM, YTO LUCTEAMWNH MOXET UMETb
HeKoTopoe BNusiHne Ha bI', KoTopoe He yaanoch BbiiIBUTb NPY NPOBEAEHUN OCHOBHOIO
aHanu3a MmaTepuanoB UCCNeAOBaHUSA.

[leicTBUTENIbHO NN TaK Ba)XkHa
cTaTUcTUyeckasi 3Ha4yMMoCTb?

[na Toro, YTo6bl MOHATb, YTO, B UTOre, 0O3HAYalOT NOJyYEHHble HEOQHO3HAaUHbIe pe3ynbTaThbl
ANA Nofei, CBA3aHHbIX TEM UM UHBIM 06pa3oM ¢ BI', He06X0AMMO NOMHUTL TO, C YEro Mbl
Hayasnu 3Ty CTaTbio: K/IMHUYECKUE UCCIie0BaHNA NPOBOAATCA AN TOro, UTO6bI BbISICHUTb
nonb3y OT NPUMEHEeHUs onpepenéHHoro nekapcTea npu brr.

Bce Mbl — uccneposatenu, papmareBTuyeckme KOMnaHum n, B 0CO6eHHOCTN, CoobL,ecTBO
nauneHToB — OYeHb XOTUM HaUTU OENCTBEHHbIN NpenapaT gns nedyeHusa bIr. B To e Bpems,
TakKoe XeJlaHMe MHorga MoXeT co3faBaTb PUCK TOrO, YTO Mbl cocCpeoTaynBaemMcs Ha
NOXHbIX TEHOEHUMUAX UK, YTO ew,é XyXKe, HaYnHaeM BepuTb B NpenapaT, KOTOPbIA Ha
cCaMoOM fJene He paboTaer.

Crtatuctuyeckas 06p360TKa Nno3BOJIAET YMEHbLUUTb 3TN PUCKN N NOHATb, MO>XXHO 1
0O0BePATb NOJSIYyYEHHbIM B UCCNeA0BaHUU pe3yibTaTaM UM OHU ABMAKTCA Clly4YanHbIMU.
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Boopy>xusLumnce gaHHbIMU, Nos1y4eHHbIMU B uccnegoBaHum CYST-HD, komnaHns Raptor
CYMTaeT, YTO NosyyYnna 4oCTaToyHO MHPopMaL N 415 Toro, YTobbl criiaHUpoBaTb HOBOE
K/IMHNn4Yeckoe nccnegoBaHune ¢ 60s1ee BbICOKUM LLUAHCOM Ha YCreLUHbIA NCXon,.

N306paxkeHne npegoctasnieHo: Freelmages

To, 4To pesynbTaTbl LOCTUXEHNS NEPBUYHON KOHEYHON TOYKUN UCCIIef,0BaHMA KOMMNAHMK
Raptor He 6bI/K “CTaTUCTMUYECKN 3HAUYMMBIMU", ABNSIETCA CEPbE3HbIM 3asiBNeHneM. 3TO
03HayvaeT, YTo BbIIBNIEHHOE AelcTBUE NpenapaTa BnoJiHe Moro 6biTb ClyYyainHocThbio. C
MaTeMaTMUUYeCKO TOUYKM 3peHNs, LMCTeaMUH He NOBAUSA Ha CUMNTOMbI BI” ckonb-nn6o
OT/IMYHO OT NYCTbIWKM. M03TOMY, faxe Nocne 3TOro TPEXNETHEro KIIMHNYECKOro
NccnefoBaHns, y Hac NoKa HeT Lo0Ka3aTeNbCTB NoJb3bl OT MPUMEHEHUs LucTeaMuHa npu
br.

YTo panblue?

Haxxe HEeCMOTpPA Ha TO YTO UccnegoBaHne KoMnaHnm Raptor He JOCTUr N0 CBOEN OCHOBHOM
Lenun, Mbl BCé paBHO MO>XeM n3Bjievyb fBa Ba>KHbIX YPOKa U3 I'IOJ'Iy‘-IGHHOVI I/IH(I)OpMaLI,I/II/I.

Bo-nepBbiXx, uccneposaHue gano pasHo3HEeHHble 3auernkn, YTo LucTeaMmnH MoxeT
HEKOTOPbIM o6pa30M 3amMepnATb nossneHune cumntomMoB bl y paga nayneHToB. B cBA3K €
3TUM, N3y4vyaad HECKOJIbKO OTJZI4aOLYyOCA nonynAaunio nauneHToB Uin 3agaBadcb Apyrmmm
BOMNpoOCaMu OTHOCUTESNIbHO BAMAHUA NpenapaTa Ha cuMnToMbl BIT, TeopeTunyecku, BCE eweé
BO3MOXXHO MnonbITaTbCA U3BJ1€Yb NMNOJIb3Y OT LUCTEaMUHa.

6/8


http://freeimages.com

Bo-BTOpbIX, UCCriegoBaHue noaTeepanno, YTo uncteamuH 6e3onaceH npn npuMeHeHnn y
nayueHToB ¢ bI' — 310 03HavaeT oTCyTCTBUE HenepeHoCNMbIX NO6GOYHbIX adpdekTOB npu
ero npMuMeHeHunun.

BOOpy)KI/IBLIJI/ICb 3TUMUN HOBbIMI iIdHHBbIMU, KOMMNaHUA Raptor CUNTaEeT, YTOo nosy4yuna
AOCTAaTO4YHO I/IHd)OpMaLI,I/II/I ONnsa Toro, 4To6bI cnjlaHnpoBaTb HOBO€ KJIMHN4YeCKoe
nccneposaHue ¢ 6osee BbICOKUM LLAHCOM Ha ycneUJHbIVI nucxop, (T.e. uccnegosaHme,
KOTOpOe rnokKa>etT, 4TO LMCTeaMmnH yMeHbLlaeT nporpeccnposaHne CMUMNnTomMoB Blre
3Ha4YNTENbHO 6OMbLUEN CTEMEHMN NO CpaBHeHWto C I'Iy0TbmJKOI7I).

Mbl He MOXeT npefckKasaTb byayuiee, NO3TOMY Mbl HE 3HaeM, NPUHECET N NnogobHoe
nccnepgoBaHue Xenaemblil pesynbTaT. BMecTe ¢ TeM, onbIT FOBOPUT, YTO NYTb U3y4YeHuUA
LMcTeaMmnHa AOBOJIbHO CrIoXeH. [lpyrve npenapaTbl, Takue Kak KpeaTuH n kopepmeHT Q10,
nsyyaswmecs npu bl u He nokasaswmne ceoen 3dPeKTUBHOCTU B OCHOBHbIX UCCNE[0BaHUAX,
He NoKasanu npeuMyLl,ecTsa 1 B NOCNEAYIOWUX KMMHUYECKUX nccneposaHusax. B ceBasmn ¢
9TUM, Mbl OTHOCUMCSH K HOBOMY UCC/Ie40BaHUIO LUCTeaMMHa CO caep>XXaHHbIM ONTUMN3MOM
N Cc onpenenéHHoON [onen oCTOPOIXKHOCTH.

KakoBa Mopanb aTOU UICTopun?

Be3ycnoBHO, Mbl pa3zoyapoBaHbl pesynbTaTamun uccnegosaHusa CYST-HD, Ho cneayeTt
NOMHUTb, YTO Kaxgoe uccnegosanue no bIN, paxxe HeyaayHoe, AAE€T HaM HOBble 3HaHUA U
onbIT A8 TOoro, Ytobbl caenaTtb 6yaywmne nccneposaHma 6onee ycnewHbiMu. AHanms Toro,
YTO B peasibHOCTUN KPOeTCA 3a HOBOCTHbIMW 3arosioBKamMu, NO3BONSAET Nyylle NOHATb
pes3ynbTaTbl KIIMHWYECKOro nccnegoBaHns, nabexaTtb JIOXXHOro NOHUMaHUA U ABUraTbCA
Bnepép K apPpeKTMBHOMY neyeHuto brI.

ABTOpPbI He coobLaroT 0 KOHPINKTe nHTepecoB. 15 nony4yeHus 6onee nogpobHou
UHPOpMaLUUUN O MOJINTUKE pacnpocTpaHeHUs nHpopmMmauunuu nepengnute B Halu pasagesn YaBo...

FrMOCCAPUN

CTtaTtucTuyeckas 3Ha4MMOCTb — COrlacHO pesyfibTaTaM CTaTUCTUYECKOro TecTa,
Crly4YanHbIN XxapaKTep BbIABIEHHOIO ABJIEHUA MaflOBEPOATEH.

KnuHunyeckoe uccneposaHme — T aTe/lbHO CN/aHNPOBaHHOE UccneaoBaHue,
HanpaBfieHHOe Ha U3y4YeHune BNUAHUA NeKapCTBEHHOro npenapaTta Ha YenoBeka.

nnaue6o Nnauebo — 3To PUKTUBHOE NEKAPCTBO, HE CoAepKallee aKTUBHbIX
UHrpeameHToB. Ao PeKT nnayebo — 3To ncnxonorndyeckumn apPeKT, KoTopbIn
3acTaBnfeT Naen YyBCTBOBaThb CebA nyylle, gaxke ecnm oHN NPUHNUMaKoT TabneTky,
KoTopas He paboTaer.
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