IIpoexT Karaauct u PTC124

[Ipoexkr Karanmucr Oemie 3amo4yHaTr OT T€3HM, KOMTO BSpBAT B HAMUPAHETO HA M3XOJ 3a
MOKOJIGHHETO MJaJu Xopa ¢ auartosa MyckynHa auctpodus Ha [romen. IIpez 2003 r. ot
I'maBHMS poekT 3a MycKyHa nuctpodus craptupa [Ipoekr Karamuct.

[IpoexT Karanmer e mbpBa 1Mo pojia cv MHALMATHBA 32 M3CIIEABAHE, KOCTO € MpeIHa3HAuYeHO
Jla OTKpMBAa HOBU MEIMKAaMEHTH 3a JIeYeHHE Ha IOKOJEHHETO MJIAJAM XOopa C MYCKYJHa
nuctpodus Ha Jromen (DMD). Tosa, koeto aBmxu Karamuct, € CbTpyAHHUECTBOTO MEXKIY
I'maBuus mnpoekt 3a MmyckyiaHa nuctpodus (PPMD) u PTC Therapeutics, Inc. (PTC),
onodapmanedTruyHa KOMIaHus, GOKyCHUpaHa BbPXY OTKPUBAHETO, PAa3BUTHETO M U3HACSIHETO
Ha 1a3apa Ha MaJIKOMOJIEKYJISIpHH MEMKaMEHTH.

[TbpBOTO ycunme, monoxkeHo OT IIpoekT kataiucT O MPEeKIMHUYHO H3CIEBAaHE BBPXY
PTC124, 3a koiito Ilpoekr Karamuct cromorna nma OblIe Ch3JaJeHO B Jaboparopusra Ha
HAy4YHUS UM KOHCYJNTaHT, 1 - p X. JIuit Cyuiinu. /I-p CyniiHu € ChIO Taka KOHCYJITAHT KbM
PTC Therapeutics u urpae BaxkHa pois B noanomaraHe Ha PTC ga ycraHoBu MyckynHa
auctpopus Ha J[foleH KaTto efAHa OT MbpBUTE BBb3MOXKHM 3HaM 3a PTC124, xoiTo chlI0
Taka € OWJI U3CJIe/IBaH 3a JeueHne Ha MykoBuciuao3a. PTC124 uma Bb3MOKHOCT Ja TIOMOTHE
Ha Oimm3o 15 % or manumeHTuTe ¢ MycKysnHa auctpodus Ha /[liomieH, Te3u, KOUTO UMaT
MYCKYJIHA TUCTPOQUs, TbIDKAIIA Ce Ha MYTaIlHsl.

I'maBHust mpoekt 3a MyckynHa [luctpoduss Oe ompeneneH Aa MPOABIDKH YCHWIMATA 3a
oTkpuBaHe Ha nedyenue 3a 100% orT manuweHTuTe ¢ MycKynHa aucTtpodus Ha JlrolieH.
Pazunraiiku Ha MONOXUTEIHUTE PaOOTHM B3aWMOOTHOIICHUS, YCTAHOBEHHM B TIpoleca Ha
npoyuBanuata Ha PTC124, T'naBHus mnpoekr 3a MmyckyiaHa guctpopus u PTC cu
ChTpYJHHMYEXA IPU MPUJIAraHe Ha MATeHTOBaHATA TEXHOJIOT U 32 OTKpUBAHE HA METUKAMEHTH
Ha PTC - GEMS (Gene Expression Modulation by Small-molecules) 3a otkpuBane u
pa3paboTBaHe Ha HOBO JieueHHE Ha MycKynHa muctpodus Ha JlromeH. 3a moBeue
nHdopmarus, cebpiana ¢ PTC unu Texnonoruara GEMS, nocerere nHTEpHET CTpaHHUIaTa Ha
PTC na agpec http:// www.ptcbio.com/.

PTCI124

PTC124 e nepopanHo mpueMaH €KCIEPUMEHTAJEH MPOAYKT, KaHIWJAT 3a Hampeabka Npu
JIEYEHUETO Ha TIEHETHMYHU M3MEHEHMs, ABDKAIM ce Ha nonsense MyTanuu. Nonsense
MYTallUUTE TPEACTABISABAT U3MEHEHHE HA €IHO MSCTO B F€HETHUYHHUS KOJ, KOETO MPEKbhCBa
NPEeXIEBPEMEHHO TMpolleca Ha TPAHCIALUs, MPOU3BEXKAANI0 CKbCEH, He(yHKIMOHHpPAII
npoteud. PTC124 e mnposiBU aKkTUBHOCT B TMNPEKIMHUYHUA TEHETUYEH MOJEN Ha
3a00Js1BaHETO, MOTHUCKAWKKM nNonsense MyTallMMTe M TI03BOJISABAIl BB3CTAHOBABAHE Ha
MPOU3BEXKIAHETO HAa (YHKIMOHUpAIM MPOTEUHHU C IsilaTa UM Ab/DkMHA. B mbpBa (dasza Ha
knuangHuTe omutd, PTC124 o0mo B3ero Oe moHeceH mobOpe, mocturHa Habemns3aHaTa
KOHIIEHTpAIs B IJla3MaTa, KOeTo 0e MPUAPYKEHO ¢ aKTUBHOCT B MPEIKINHUYHUS MOJEN, U
He npenu3Buka pudo3oMHa readthrough Ha HOpManHHUTEe cTON KOJOHU. PDAapMAaKOKHUHETUIHOTO
Mojenrpane Ha pesyartarure or Pasza 1 mo3Bosin pa3zpabOTBaHETO Ha JO3MpAIl PEXHUM 3a
u3cnenBanuara BbB Paza 2 npu mykoBucuuaosda (CF) u myckynna auctpodus Ha [liomen
(DMD).

Cunra ce, ye 10% ot ciaydantre Ha mMykoBucuugosza u 13% oOT ciiydaute Ha MyCKyjHa
muctpopuss Ha [lromeH ce abmkaT Ha nonsense myrtammud. PTC Bspsa, ue PTC124 e
BB3MOKHO J1a ObJe MPWIOKEH B IIUPOK OOXBAT MpPHU APYTU TEHETUYHH H3MEMEHUSs, MpHU
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KOHMTO Nnonsense MyTalMuTe ca nMpuduHa 3a 3abomsBaneto. FDA paspemu PTC124 Fast-Track
u Orphan Drug o0o3HaueHHs 3a JIYEHHETO HAa MYKOBHUCIIMJI03a M MYCKYJIHA AUCTPOQHs Ha
Hromren, mpimxany ce Ha myTtarmu. Ha PTC124 cpimo Taka My € ouIaiHo AaeH cTaTyc Ha
orphan drug 3a sneueHuero Ha MyckKyiHa AucTpodus Ha JljomeH M MyKOBHUCIHMI03a OT
Kommurera 3a Orphan memmumacku npoxykta (COMP) na EBpomeiickata memumuHcKa
arennus (EMEA). PaspaGorBanero nHa PTC124 e mnoamomarano cbc CyOCHAMH OT
Aconmanmsta Ha MyckynHara guctpodus (MDA), ®Ponpmammara 3a MyKOBHCIHIO03a
Therapeutics, Inc. (CFFT), FDA’s Office of Orphan Products Development (OOPD), u ot
[enTbpa 3a 001K KIMHUYHYU U3ChaeABaHus, oTycHaTH oT Hanuuanuus uentsp 3a Cpencrea
3a u3cneasanus (NCRR).

PTC Therapeutics mony4yaBa Fast Track o0o3nayenue 3a PTC124 3a JjieyeHuero Ha
MYCKYJIHA QucTpo(pus Ha /[1ouieH

SOUTH PLAINFIELD, NJ March 30, 2006 - PTC Therapeutics, Inc. (PTC),
ouodapmariepTiyHa KOMIIAHUSA, CBCPEJAOTOYEHA B OTKPHBAHETO, pa3pabOTBAHETO U
IPEJICTaBAIHETO HA IIa3apa Ha MEPOPATHO IPUEMAHM, NATCHTOBAHM MAJIKOMOJIEKYJIHHU
JIeKapcTBa, KOUTO LENAT Ja KOHTPOJIMPAT MpoIeca Ha MOCTTPAHCKPUIILUS, THEC ChOOIIH, Ue
Ha KommaHusTa e O6uno naneHo Fast Track o6o3HaueHue oT YmpaBieHHMETO 3a XpaHUTEIHU
npoayktu u jekapctBa Ha CAILl (FDA) 3a paspaborBane Ha PTC124 3a neuenue Ha
Myckynna auctpodus Ha [iomen (DMD), npmxama ce Ha MyTanusi B reHa, OTTOBOPEH 3a
nuctpoduna. Ilpes mekemBpu 2004, PTC124 monmyun oT YNpaBlIeHHETO 3a XPaHUTEITHU
nponykti u nekapcrBa Ha CAIIl o6o3nauenue Orphan Drug 3a neuenne Ha MyckyiHa
muctpopuss Ha [lromen. PTC124 B momeHTa ce Hamupa BbB BTOpa (pasa Ha KIMHUYHU
U3CIeBaHMs 32 MyCKYJIHa AucTpodus Ha [lfolleH 1 MyKOBHCLUA03a, 3@ CIy4auTe, B KOUTO
npu4rHaTa 3a 3abossBanero e myTtanus. PTC odakBa na 3apppm Bropa ¢aza Ha KIMHUYHA
W3cieBaHMs BbB BTOpaTa nojioBuHa Ha 2006 T.

[Tporpamara Fast Track e mpennazHadeHa 1a yJIecHU pa3BUTHUETO U J1a YCKOPH PEIEH3UUTE 32
HOBHUTE JIEKapCTBa, MpEAHA3HAUYEHU Ja TPETUPAT CEPUO3HU WJIM >KUBOTO3ACTpalllaBally
CBhCTOSIHUSI, M KOUTO JEMOHCTpPHpAT TMOTEHIMAl Ja TMOCpEIIHAT HecpellaHa Jocera
HeoOXoauMoOCT OT JiekapcTBa. M3ciemoBarenckure mnporpamu, kouto moiydar Fast Track
oOu3HaueHne OOMKHOBEHO Ca C MPEeauMCTBO B pereHsupaneto or FDA (6-mecena cperry
crangaptaute 10 mecerna).

“Fast Track o6o3HaueHHeTO B MycCKyJHaA nuctpodus Ha JfoIeH e JOMbIHUTEICH U BaXCH
enemeHnT B pazButuero Ha PTC124,” xaza Crroapt VY.Ilenrc, Ph.D., IIpesuaenr u CEO Ha
PTC; “myckynna muctpodus Ha [[lomieH € HecpelnaHa MEIWIIMHCKA HYXXIa, KBJIETO 3a
MOMEHTa MMa caMO BapuaHTHu 3a ycrokoeHnue. HansBame ce, ue PTC124 me npencrasisBa
€7IHa Bb3MOJKHOCT 3a JICUEHHE Ha MAIMeHTH ¢ MyCKyJIHa AucTpodus Ha JlforneH, JpiKaiia ce
Ha nonsense MyTauuu.”

Omnocno PTC Therapeutics, Inc.

PTC e 6uodapmanedTiyHa KOMIIAHUS CHCPENOTOYEHA B OTKPHUBAHETO, Pa3pabOTBaHETO H
IpPEACTaBIHETO HA TIa3apa Ha IEpOpaJHO TPHEMaHH, MATEHTOBAaHM MAaJKOMOJIECKYIHU
JeKapcTBa, KOUTO LEAT Ja KOHTPOJMpAT Ipoleca Ha mocrrpaHckpunuus. IIpomecure Ha
HOCT-TPAHCKPHUIIIIMOHEH KOHTPOJI Ca OT TOJSIMO 3HA4YEHHE 33 PEryJUpaHeTO Ha TEeMIIOTO U
CHHXPOHHM3HMpaHE Ha MPOMU3BOJACTBOTO Ha KieThyHH npoTrenHu. PTC obGennHsiBa maTeHTOBaHU
TEXHOJIOTUH ¥ OOIIMPHH MO3HAHMS 32 MPOLECUTE HA MOCTTPAHCKPHUIIIIMOHEH KOHTPOJI, KOUTO
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npwiara B HW3CJICIBAHUATA CH HAa MEIUKAMEHTHUTEC W JIEHHOCTHUTE 1O Pa3padOTBAHETO WM.
3asiBKUTE 32 KIMHUYHY U MPEKIMHUYHU MPOAYKTH, KOUTO ca B mpoiiec Ha 06paboTtka ot PTC,
ca HACOYEHU KbM MHOXECTBO MPHU3HAIM, BKIIFOUUTEITHO TCHETHYHU N3MECHCHUS, OHKOJIOTHS U
WH(EKINO3HU 3a00IBaHUS.

PTC124: HAYYHO BLBEJAEHUE

PTC124 e Heno3Hato pocera, NEpOPalHO HAa3HAYaBaHO MAJIKOMOJIEKYJHO XHMUYHO
ChEIMHEHHE, KOETO MMa 3a OOEKT Ha JACWCTBHE OTIENHM TE€HETUYHH H3MEHEHMsI, KaTo
MyTauuuTe. ['eHTUYHMTE W3MEHEHMs ce NoiydaBaT B ciexncrsue Ha Myrtauuu B JIHK Ha
otaenHuTe HHAMBUIM. MyTtarmmTe ca namenenus B JIHK, xouto, korato ce TpaHckpuOupar B
mRNA, BMBKBAT KOJIOH C IPEKIECBPEMEHHO 3aBbpIlieHa TpaHcaanus. Tasu MpoMsHa MpeKbeBa
mporeca Ha TpaHCIMpaHe OT pUOO3OMHTE HA IO-paHHA TO3MLUS OT HOpMAaJHaTa,
NpOU3BEXIAKK MpeKbCHAT, HepyHKIMoHUpal npotenH. PTC paszpaborsa PTC124 3a neuenue
Ha FeHETUYHU U3MEHEHHUs, B KOUTO NIPUYNHA 32 3a00JIIBAaHETO € MyTallusl.

Normal Translation

. Normal termination codon
g S

Full-length protein

Premature Termination

. } . Normal termination codon
€ e ,,-t“?'- s e e

[ 5% Premature termination codon

Truncated protein

PTC124

Normal termination codon

Full-length protein

Jdunarpama 1. Tpanciaauuss Ha mRNA B npoTrenHa: cpaBHeHHe MeK1y HOPpMAaJIHa
TpaHcaanusi, MpexAeBPeMeHHO IpeKpaTeHa TpaHcaanus u jJedeHune ¢ PTC124, koiito
Bb3CTAHOBSIBA CHHTE3a HA MPOTEHH C IbJIHA IbJIKHHA.

Oducet 3a peaxu Oonectn kbM Hammonamuusar 3apaBeH mHCTUTYT (NIH) cumra, ue Te3m
TeHETUYHU W3MEHEHHUs ca OTTOBOPHHU 3a MO-TOJsMaTa YacT OT PSIKOCPEIaHUTe O0NecTH,
KouTo 3acsrar 25 munuoHa yoBeka B CAILl. Cuurta ce cbuio, 4e cpenHo okosno 5-15 % ot
NauueHTuTe ¢ HAkoe OT moHe 1,800 pa3nIWyHM TeHEeTHMYHU HM3MEHEHHs] MMa KaTO OCHOBHA
MpUYHMHA 32 3a00JIIBAHETO MyTallMs, KaTo B TOBA YUCIIO BIM3aT MyKOBHUCIIHI03aTa, MyCKyJIHaTa
muctpodus Ha [lfomieH, cimHaimHa MycKyJiHa aTpodusi, XeMopHIUsTa, O0JIECTH Ha JTUITO30MHUTE
JETIO3UTH, PETUHUTHC TUTMEHTOCA, (PaAMUIIHA XUTIEPXOJIECTEPOJIEMUS U HSIKOU BUIOBE PakK.
PTC ca npoBenn MHOXKECTBO MH BHUTPO W NPEKIMHUYHU H3cienBaHus ¢ kUBOTHU ¢ PTC124.
W3mex Ty BasKHUTE pe3ysITaTH Ha TE3U U3CIIEABAHUS ca:

e HasnauaBaneto Ha PTC124 naBa pesynrar mpu mpousBeKAaHE B IbJIHATA MY Jb/DKUHA
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Ha (YHKIMOHAJIHO aKTUBEH TUCTPO(QUH, KAKTO B WH BUTPO, TaKa U B JKUBOTHHCKUTE
MOCTpH ¢ MycKyiaHa auctpodus Ha lromeH. [lomoOHO Ha Hero, Ha3HauaBaHETO Ha
PTC124 nane pesynrar u rnpu MpOU3BEKIAAHETO B ITBJIHATA TBJDKUHA M (PYHKIIMOHATTHO
aktuBeH CFTR B MOoCTpuTE Ha MUIIKM C MyKOBHCLIAI03A.

e PTC124 noka3za mo-ronsiMa e(puKacHOCT U aKTUBHOCT OT T€HTAMHLIMHA TPH PAa3YUTAHETO
Ha MPEXIEBPEMEHHO PEKbCHATUTE KOJIOHU MPU UH BUTPO U3CJIEABAHUSATA.

e B uH BuTpO 1 o0e3onaceHuTe HpapMakoIOrHIHU U3CIEIBAaHUSA C dKUBOTHHU, TEHCTBUETO HA
PTC124 Oeme orpaHu4eHO BBPXY MPEKICBPEMEHHO IPEKbCHATHUTE KOJOHHU,
BCIEACTBUE HAa MyTauuu. IIpm Te3nm uscinenBaHus HsAMAa JAHHU 33 pa3yMTaHE Ha
HOPMAJTHO 3aBBpIICHU KOAoHH, nopu koraro PTC124 Ge TecTBaH B 3HAUUTEIHO TIO-
roJisiMa KOHLIEHTpalus B IIa3Mara, OT Ta3u, KOSTO Ce OYakBa Ja ObJe Ha3HauaBaHa Ha

MMaueCHTH.
Dystrophin Myosin Standard
o -
PTC124
T forskolin T forskolin

Figure 3. Immunofluorescence staining of CFTR in
duodenal glands and forskolin-induced CFTR ion channel
activity in CF mouse model: PTC124- untreated (left)
and treated (right).

Figure 2. Immunofluorescence images of myotubes from mdx mice
stained for dystrophin (left panels: red) and myosin {right panels; green).

Nzcnenanusata BpB ®aza 1 Ha PTC124 ¢ eqna u ¢ HAKOJIKO 103U MIPH 3ApaBU JOOPOBOIIIH ca
3aBbplHIeHN ycnemHo. B mociaegnoto Ttpumeceune Ha 2005, PTC 3amouyna ®aza 2 Ha
kauHnyHATe onuTH ¢ PTC124 ¢ mamumentu ¢ myckynHa guctpodus Ha [romen (DMD)
npuunHeHa oT Mytauus, © ®Paza 2 Ha wimHMYHUTE onutu ¢ PTC124 ¢ mamuentu c
mykoBuctunos3a (CF) npuanHena oT MyTaIum.

IIpe3 okromBpu 2006, PTC mnpencraBuxa NpeaBapUTEIHU pE3YJNTaTH OT ONUTHTE C
nanpenture ¢ M/ na romen. B ta3u 2 ¢aza Ha TOBa OTBOPEHO M3CIEABAHE, TPOBEIACHO B
HSIKOJIKO LIEHTBPA, C PA3IUYHU JJO3H, C€ OICHSIBAa CHHTETU3UPAHETO Ha NUCTPO(UH B MyCKYIIa,
Y CBIIIO0 HUBOTO B KPBBTA Ha MPOU3X0XK/IAIATa OT MYCKYJIa KHHE3a Ha KPEaTHH KaTo MspKa 3a
ISTIOCTHOCT B MYCKYyJIa.

OneHeHa € CbBIIO CUTYPHOCTTa, ChbBMECTUMOCTTa U (apMakokuHeTnyHoctta Ha PTC124.
Pesynrarure ot TOoBa M3cienBane mokaseat, ue PTC124 e mpuet MHOTO H00OpE M mpemnoiara
(dapMakoJIOTUYHO JAeHCTBHE, Oa3upalio ce Ha NpeJBapUTEeNHH JaHHU, KOWUTO II0Ka3BaT
yBeJIMYaBaHE Ha JUCTPOPHUH B MYCKYJHUTE OMOICHM IPU TOjisiM Opod MalMeHTH, KakTo U
CTAaTUCTHYECKH 3HAYMTEJIECH HAINpeIbK NpH KpeaTWH KHUHAa3aTa B KpbBTa. Bbopeku, ue 3a
chOMpaHe Ha JaHHUTE 3a MPOMEHH B CUMIITOMHTE, CBBP3aHU C MYyCKyJHaTa Tuctpodus Ha
JromieH, Oe n3nona3BaH HeoULMaleH KOHCIIEKT, HIKOW POIUTENIN M YUUTEIH ca JOKJIaABaJIH,
Yye MOMYETa, y4acTBaJd B M3CJIEIBAHETO, ca MMM MOAOOpEHHE OT IJIeJHAa TOYKa Ha IIO-
rojsiMa akTUBHOCT M HapacTBallla M3JIPBAIMBOCT IO BpPEeME Ha JIEYEHHETO. BB3MOXKHM
OTpHIIATEHU €(EKTH, CBBP3aHU C JICKAPCTBOTO, HE Ca YECTO CPEIIaHH - CIIA0dM JI0 yMEPEeHU
[0 TEXECT; HE ca OKaszaJM BIMSHUE 3a NMPEKbCBAHE WJIM NpPEKpaTsBaHE HA TEpamusTa, U ca
4
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Oowm oOparumu. HsimMa HUKAaKBM OmMaceHus 3a CUTYPHOCTTA, KOUTO Ja ca OOOCHOBAHH C
dbusznyeckn mperjeayd, W3MEepBaHE Ha JKU3HEHU I[IOKa3aTeH, eNEeKTPOKapAUOTpaMH, WU
nabopaTopuu napamerpu. ChbBMECTUMOCTTA € OTJINYHA.

[Ipe3 noemBpu 2006, wuscnepoBarenure ot PTC mpencraBuxa naHHu oT (asa 2 Ha
kinHuyHuTe u3cnenBanus B CAI u M3paen 3a mykoBucuuposara. llpu uscinensanero B
CAIl] yuactBaxa HSIKOJKO IIEHTBpA, JOKAaTo mpu ToBa B M3paen — camo emun. M nBerte
M3CIIEIBAHMS Ca OTBOPEHH, C PA3IMYHU J03H, U3Pa3sBallU NPOMSHATA HA MPOBOAMMOCTTA Ha
XJIODHUTE KaHalIW, W3MOJ3BalKM CTPAHJAPTHA Ha3ajHa TPAHCENHTEIWalIHA  pPa3IvKa B
notrenuuanute (TEPD) mporieaypa npu nmanueHTy ¢ MyKOBUCLIU03a, TPUIMHEHA KOCBEHO OT
myTauuu. OlLlEHEHa € CbIIO CUTYPHOCTTa, CHBMECTUMOCTTAa U (apMaKOKMHETHKAaTa Ha
PTC124. Tlo Bpeme Ha [BeTe W3CIEABAaHUS, MPU KOUTO Ca M3MPOOBAHU pa3IMYHU HHUBA Ha
no3upane Ha PTC124, npenenkara Ha TEPD moka3Ba cTaTUCTHYECKH 3HAYUMO MOJ00peHNe
Ha cpegHoto CFTR-3aBUCHMO cekpeTHpaHe Ha XJIOpUJA B JUXATEIHUTE NbTHUILA. B Kpas Ha
I'BPBUSL LIMKBJI Ha JICUCHHETO, 18 oT 42 manuMeHTH OT JIBETE€ M3CIEIaHUsl ca pearupajiv C
npoMsiHa OT noHe -5 mV B cekperupanero Ha xyopun TEPD u 15 or 42 nanuenra -
cekpetupane Ha xyopus TEPD cbc cTOlfHOCTH, B NMPUETHTE 33 HOPMAJIHU TpaHUIM (TO-
eNeKTpoHeraTuBHO OT -5 mV). [lpu manueHTHTe ¢ MYKOBHIICHI03a B HaOII0jaBaHa OTBETHA
peakius mpu cekpeTupaneto Ha xiopu kakto B CALLl, taka u B U3paen, cpex HIKOU OT Haii-
YECTO CPEIIaHUTE TEHOTUIIHU MYTAllMM, 3acsraiiy MalueHTUTe ¢ MykKoBucuuposa. Cien
OLICHSIBAHE Ha W3CIEABAHUATA IIOOTACIHO, PE3YNTATUTE OT W3PACIICKOTO H3CIIECIBAHE
JEMOHCTpHpaxa CTaTUCTUYECKAa 3HAYMMOCT TIPU HACEIEHHWETO 3a OTroBOpa IpH
cekpetupanero Ha xuopunx TEPD xaro wmsuio, Q0OKatro MEXKIMHHUTE PE3YJATaTH OT
n3cnensanero B CAILl nok33axa TakaBa peakiusi NpU HSAKOUW MAIMEHTH, HO MOCOKaTa Ha
pa3BUTHE HE JOCTUI'HA CTAaTUCTHUYECKO 3HAYeHHE. Pa3znukure Mexay pearmpaHero Ha
OTKpUBaHE Ha CEKPETHUPAHE Ha XJIOPHUAa MEXKIY JIBETE U3CIEABaHM CEe MoyuyaBa MOxe Ou OT
Opost Ha BiusgenuTe (PaKTopy, BKIIOYUTEIHO PA3IMKUTE MPH YNoTpedaTa Ha CHITBTCTBALUTE
JIEKapCTBa 3a MHXaJALKs.

OO6mms Opoif Ha HEYyTpOoPWIHTE B KPHhBTA CHIIO Oerie HaOMIOJaBaH, MPEad W MO BpeMe Ha
neuennero ¢ PTC124 Tpii kKaTo MyKOBHCLH03aTa € HEMPSIKO 3a00ABaHe HAa HEYTPOpUiH, 1
HaMaJjsiHe Oposi Ha HEYTpOHIM B KPbBTa MOXE Ja € cieacTBue ot aeiictBuero Ha PTC124.
CraTucTHYecKH 3HAaYMMO HaMallsiBaHEe Ha Oposi Ha HEYTPOPHIN B KpbBTa O¢ HaOI0JaBaHo U B
neete uscnenBanus — B CAIIl m B M3paen. OcBeH TOBa, U B JABETE H3CJICABAHMUS Ca
3a0ensa3aHn MOJ00peHUs] B HHMBaTa Ha IUPKYJIHMPAIIUTE B KPHBTa UBPHOJIPOOHU EH3UMH,
MOTbPXKANKHY TIpeAnooxkenneTo, 4ye ot PTC124 6uxa Moriu ja ce u3BJIeKaT MOJ3H 3a IEIHs
OpPTaHU3bM MPH MAIMEHTH C MyKOBUCIIHO3a, KOSITO MOJJIara Ha PUCK MHOTO OT OPTaHUTE WM.
TenaenmusaTa KbM NO00psBaHE Ha (QYHKIMUTE HAa OeluTe APOOOBE U TEIECHOTO TETJIO ca
HAOJI0JaBaHU CHIO TMPH MAlMEHTH, y4acTBalld B mporpamara Ha ¢asa 2. Bwmpeku, ye
oduimagHaTa OIICHKa Ha CUMITOMHTE HE € 4YacT OT mporpamarta Ha (asza 2, roiasMm Opoit
MAIMeHTH ChOOIIMXa 32 HaMaJsiHe o0eMa U IUTBTHOCTTA Ha XPAvyKUTe, HAMAJIsTHE YecToTaTa u
CWJIaTa Ha KallUIMIIaTa M, Y€ Ce YyBCTBAT 3HAYMTEITHO MO-J00pe Mo BpeMme Ha TepamnusTa
PTCI124. PTC124 6e mpuer noOpe, B pe3yiTaT Ha OTJIMYHO ChUETABaHE C peKUMa Ha
JICUYEHUE.
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IIpeBoabT ¢ HampaBeH ¢ ao6poBosiHaTa padora Ha Becena [umurtposa. Ilox pepakumsita Ha a-p Ilasen
banabanosB, koucyarant kbM MHHpopmanuonen Ilentnp 3a Peaxun bosecrn u JlekaperBa Cupanu
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