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NMaTtopmamnoornyHa Kackapa

AHOpManeH reH

. |

AHopmMmaneH CFTR
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AGHOPMHO ABM)XeHue npes

KJ1IeTKaTa Ha HaTpuMn
XJ10p U BoAa

. |

AGHOpPMEH I'bCT

/ M CyX MYKYC

O6¢cTpyKUMA 3apnebeneH Mykyc

Ha 6poHxuTe
MOPOYEH KPbI'

NUHdbexkuus OcBob6o)xaaBaHe Ha
npotea3u n JHK

N sonanewme

MporpecuBHO pa3pyLwiaBaHe
Ha 6enoapobHaTa TbKaH

: |

AunxaTesiHa HeaAOCTaTb4YHOCT

JleueHue

NMoaMsiHa Ha reHa

MoamMmsaAHa Ha 6enTbka

N G ERGER UG ERGE]
pa3uMTaHe Ha reHa

MopaynaTtopu Ha MOHHUTE KaHa/un
Bb3cTaHOBSIBAHE Ha TE@YHOCTTA
Ha NoBbpPXHOCTTa Ha Al

Mykonutuum

TexHUKM 3a oumMcTBaHe Ha
MyKyca

AHTUMUKPOGHU MeANKaMEHTH

MpoTBOBb3NAJIMTENIHN areHTH

Benoapo6Ha TpaHcNAaHTaUusA



Cystic Fibrosis Foundation — Tepanuun B pa3Butue
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criaceHue Ha MOHHMSA Ha MyKyca UH(PEeKUMOo3HN

Ha 6enTbka TpaHCcnopT




NMaTtopmamnoornyHa Kackapa

AHOpManeH reH

. |

AHopmMmaneH CFTR

. |

AGHOPMHO ABM)XeHue npes
KJ1IeTKaTa Ha HaTpuMn
X/10p 1 BoAa

. |

AGHOpPMEH I'bCT

/ M CyX MYKYC \

O6¢cTpyKUMA 3apnebeneH Mykyc

Ha 6poHxuTe
MOPOYEH KPbI' ‘t

UHdbexkuus OcBob6o>xaaBaHe Ha
npotea3u n HK

N sonanewme

MporpecuBHO pa3pyLwiaBaHe
Ha 6enoapobHaTa TbKaH

: |

AunxaTesiHa HeAOCTaTb4YHOCT

JleueHue

NMoaMsiHa Ha reHa

MoamMmsaAHa Ha 6enTbka

N G ERGER UG ERGE]
pa3uMTaHe Ha reHa

MopaynaTtopu Ha MOHHUTE KaHa/un
Bb3cTaHOBSIBAHE Ha TE@YHOCTTA
Ha NoBbpPXHOCTTa Ha Al

Benoapo6Ha TpaHcNAaHTaUMSA



Cystic Fibrosis Foundation — Tepanuun B pa3Butue
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Pulmozyme®

= [IHK-a3a

nn3npa OHK Ha 6akTepuute un

Bb3MNaJIMTEITHUTE KJIETKU

Ctabunmnsnpa 6enoapobHa pyHKUMSA

Aepo3on 1 X / AHEeBHO
» =5 roguilHa Bb3pacT

» benoapobHa dyHKkuma < 10%
cnaa/roguiuHo

CTpaHM4eH edeKT: Ape3ras rnac



Pulmozyme®

NMpoMmsiHa Ha ®EO, oT usxoaHOTO 3a 6 Mmeceua (p<0.001)1.2

Mynmo3sum
2.5 Mr gHeBHO
(n=322)

5,8%
®PEO,
moaob6bpeHue
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[leH Ha npoyuBaHe




Tobi®

MHxanaunsa Ha TobpaMuumH
XPOHWYHA KONOHM3aumnsa ¢ Pseudomonas aeruginosa
cTabunmnsmnapHe Ha 6enoapobHaTa YHKUUS
No-Masiko pecrnupaTtopHu obocTpaHuns

CTP@HUYHU edPeKTN: pPEe3NCTEHTHOCT
ApEe3raB rfnac v WyM B YLUUTE



Tobi®

NMpoyuBaHe 1: TOBI
(n=109 *)

MpoyuBaHe 2: TOBI
(n=149 *)

npeaBuaeHOTO

MpoyuBaHe 3: MNnauebo
(n=114 *)

2 NMpoyuBaHe 4:
o Jreaperso Mnaue6o(n=148 *)
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ceaMmua
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[Tporpama

Mpexa 3a
pa3BuUTME Ha
Tepanuu

3@ pa3BUTE Ha Tepanuu

OTKPUTMUE 7/

—_—

PA3PABOTBAHE

NMpeaKNMHUYHO
N3cnenBaHe 3a 6e3onacHocT

KnuHunuHoO

Ao3upoBka un
e eKTUBHOCT

PA3MNPOCT-
PAHEHUE

CblyecTByBaLlo
JieKkapcTBO

—

Harpaaun 3a
OTKpUTHE

Harpaau 3a
G——  DA3BUTUE HA
Tepanuu

Hucko-sucawm
naonose

—— AnNTeKku

LleHTpoBe no
MyKoBMCLMAO3a



NDC 0069-3070-30
30 Tablets Rx only

Zithromax®
(azithromycin) @

e
% Pfizer Labs

Division of Pfizer Inc, NY, NY 10017




A3UNTPOMULINH

[IpoTBOBBL3MANNUTENHA aKTUBHOCT:

noTucka dopMMpaHeTo Ha 6MOMDUIMU, KBOPYM-CEHCUHI Ha

P aeruginosa

CTUMynunpa garoumtuTe

HaMaJidBa NnpoaykumndatTa Ha MyKyc M UMTOKUHU

ctabunusunpa 6enogpobHaTa PyHKLUA
No-Masiko pecrnmpaTtopHu obocTpaHUS

no-maJsika ynorpeba Ha aHTUOUoTMLMU



XnnepToHMYeH pa3TBop

e NaCl 7%
OCMOTUYEH edeKT

No-MaJiko pecrnmpaTtopHn o0b60CTpSHUS
neko nopobpeHne Ha 6enoapobHaTa PYHKUUS

CTPaHUYHUN edpeKTn: 6poHXocnas3bM,ANCnHes, apuHrnT

NEJM 2006 354,3



XunepTtoHn4yeH
pa3TBop

K3 _*.-"- j

benoapobHa
DYHKLUMA

KoHTpona

oT usxopHoto (%)
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KoHTpona

A6contotHa npoMsaHa Ha PEO, =
OT usxopHoto (%)

NEJM 2006 354,3



Ek3auepbaumnmn

NEJM 2006 354,3

Cso6oagHu OT cMMNTOMM
onpeaensaHu 3a eksauep6bauumm

XunepTtoHnyeH
pa3TBop

KoHTpona
6T

CpeaHo > 48 cep.

°
o
v -
s
s
=
©
O
Q
()
=
©
Y]
4
()
-
(=)
=
X
=
(=]
O
(=)
m
o

H'"—\_. XunepTtoHU4eH

“n.,__\_‘_h pa3TBop

g, T
""—'—\1\_\_%6 cen.
L“—»—\__ 41%

ey,

[ 2]
=]

139.2 cep.

(%)

&

KoHTpona

_':'\-'l

44




MHxanaTopHu aHTUbMoTMLUM B Pa3paboTka

MHXxanatopeH MOHOb6akTaMm
A3TpeoHaM Nn3nH 3a nuxanupaHe (Gilead)

NMHXanatopHun (pN1yOpXMNHOJIOHM

LinnpodnokcaunH cyxa cybctaHumsa 3a nHxannpaHe (Bayer)
JleBopnokcauuH pa3TBop 3a nHxanupaHe (MPEX)
NHXxanaTtopeH nuno3omManeH umnpodriokcaumH (Aradigm)

VleaﬂaTOpHVI dMUHOINInKoananm
TobpaMnumnH cyxa cybctaHums 3a nuxanmpane (Novartis)
Arikace (nnno3omeH amMmukaumnH) (Transave)

MHxanatopeH amMmumHornukosua/dpocdpoHoBa
KNCeEeJINHa
TobpamunumnH/FocdpommumH 3a nHxanmpaHe (Gilead)



NMaTtopmamnoornyHa Kackapa JleueHue

AHOpManeH reH

. |

AHopmaneH CFTR

. |

AGHOpPMHO ABM)XeHue npes
KJ1eTKaTa Ha HaTpun
X/10p 1 BoAa

. |

AGHOpPMEH I'bCT

/ M CyX MYKYC \

O6¢cTpyKUMA 3apebeneH Mykyc
Ha 6poHxuTe

Mykonutuum

TexHUKM 3a oumMcTBaHe Ha

MOPOYEH KPbrI
t MyKyca

NUHdbexkuus OcBob6o)xaaBaHe Ha
npotea3u n JHK

N sonanewme

MporpecuBHO pa3pyLwiaBaHe
Ha 6enoapobHaTa TbKaH
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AunxaTesiHa HeaAOCTaTb4YHOCT Benonpoﬁua TPpaHCIJ1aHTaUunsAa

AHTUMUKPOGHU MeANKaMEHTH

MpoTBOBb3NAJIMTENIHN areHTH



‘JlekapcTBa npoMmeHsawm 6onecrra’

Haco4yeHn 3a neyeHme Ha OCHOBHUSA NMpobriem
Ha MyKoOBUCLUMAO3aTa

- ['eHHa Tepanu4
- [lonpaBka Ha 6enTbKa
- BandHune Ha MOHHUTE noToum
e [loBeye XJI0Op OTBBHBH
e [l0o-Manko HaTpun BbLTpPE
- [loBeye BoAa Ha enuTesiHaTa NOBBLPXHOCT



YOBELLKM XPOMO30OMMU

LR xR

KK(AKRH X IKY x CFTR rex .
s I (CF transmembrane regulator protein)
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CFTR mMyTauunm
EdekT Bbpxy pyHKumsaTa Ha CFTR npoTenHa

Hopma knacl I1 I11 IV V
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Bes CFTR  PasrpaxpaaHe Bes YBpeaeHo Hamanena
G542X AF508 aKTMBMpaHe npoBeXxaaHe ERNAES
ApanTtupaHo no
G551D R117H A455E

Hospital Practice, 1997
N1303K



AKTUBHOCT Ha XJIOPHUA KaHan

e [loTeH TecT
[TnnokapnnHoBa MOHOMOpe3a
abHopmHa: Cl > 60 mEq/I
HOpMa: Cl < 30 mEq/I

e TecT 3a Ha3aslHa noTeHumnasnHa pasnuka(NPD)
Cl cekpeuunsa (Hoc)



TpaHcenuTenuaneH TPaHCNopT Ha XJiopa:

[lOoTeH TecCT

A ToTHa xnes3a B HopmaneH noteH kaHan | ¢ CF noTteH kaHan




TpaHcenuTenmaneH XJIOPeH TpaHCnopT:

HaszanHa noteHumnanHa pasnmka (NPD):




Pathophysiologic cascade Therapy

Abnormal Gene

.

Abnormal CFTR MI ’mﬂ Protein replacement
l %3 Gene read through therapy

Abnormal sodium
chloride & water
movement through cell

. |

Abnormally thick

/ and dry mucous \

Bronchial airway Thickened mucous
obstruction

VICIOUS CIRCLE ‘t

Ion channel modulations
Restore airway surface liquid

Mucolytic drugs

Mucous clearance
techniques

Infection Release of
protease & DNA

\ Inflammation ’

Progressive lung
tissue destruction

Antimicrobials

Anti-inflammatory agents

Respiratory failure Lung transplant



Gene Therapy
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[ @HHO N1eyeHune

MbpBM M360p 3a NCTUHCKA U3NeKyBallla Tepanus

npob6sieM C BEKTOpUTE
NpOABb/IKXUTENHOCT
HeaoOCTaTbyeH KJIMHNYEH edheKT
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CFTR Bb3CTaHOBSABaAHe Ha benTtbkKa
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CFTR mMyTauunm
EdekT Bbpxy pyHKumsaTa Ha CFTR npoTenHa

HopMma krnacl I1 I11 IV V

Bes CFTR'  PasrpakpaHe Bes YBpeaeHo Hamanena

G542X AF508 aKTMBMpaHe npoBeXxaaHe R
ApanTtupaHo no
Hospital Practice, 1997 G551D R117H A455E

N1303K



HopManeH ‘TpaHCcnopT' Ha reHeTn4HaTa
MHOpMaLns

— (DYHKLUMOHMPpaLL 6enNTbK € CUHTE3NPaH

HopmManHa TpaHcnauums

.J;*,,.% HopmaneH
il CTON KOAOH

Pnéozommn

fot ey
AMUHOKY "%MHa
s NHdopMaunoHHa *

PHK [MbnHoueHeH

bentbk



besMunucneHa mytayuuna=
npexxpespeMeHeH CTon Ha TpaHcnaumaTa’

—> npeceyeH 6enTbK

[TpexxpeBpeMeHeH CTom

(npexxaeBpeMeHeH CTOM KOAOH
cron) KOAOH
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NHpopMaumoHHa
DHK [TpeceuyeH
benTtbK



PTC124 npeckaya 6e3MucineHata Mytauus

PTC124
be3amucneH HopManeH
(npexnaespemeHeH CTon KOAOoH
cton) KOAOH
r

NHpopMmaunoH Haé“é;h

PHK [bnHOUEHEeH
bentbk



daza 2a npoyuBaHuga c PTC 124

NMpoyuBaHe NpoyuBaHe
003/005 . 005e
CALL/Wzpen : Uspen

l [lpoaobmkaBa 3a

: 3 Mecella

I

N=47 2 cegpMmum w
Bb3PaCTHA | ——
2 CcenMmL ceAMULN _q
noYymBKa MO4MBKa |

NMpoyuBaHe 006

|
|
EBpona l
l PTC124
2 ceamuum 2 ceamuum : [03a
N=30 — L e (mg/kg/dose)
feua < || oo 4,48 3X
—
2 ceaMmum 2 cenMuLIY B 10, 10, 20 3X

NMo4YnBKa noymBeka !




PTC124: nek nonoxuteneH edpekt Ha PEO,

161 — 4,4,8mglkg — 10,10, 20 mg/kg — Kom6uHupaHo
(N=10) (N=8) (N=18)

14-

12

10+ T

MoanobpeHune

CpeaHa npoMsiHa BbB ®EO, (%)

A
61 neuenne NMpocneasiBaH 7
-8 -e -e - ®
-10

0 28 56 84 112 0 28 56 84 112 0 28 56 84 112
AeH Ha nscneaBaHeTo

Wilschanski et al, Ped Pulm, 2008




PTC124 nogobpsBa Ha3asHMSA NoTeHUMas

MoaobpeHune

HasaneH noteHuuan (mV)

— 4,4, 8 mg/kg

— 10,10, 20 mg/kg — Kom6uHupaHo
(N=7)

JleueHne [lIpocneansBaHe

0 28 56 84 11

2 0 28 5 84 112 0 28 56 84 112
AeH Ha nscneaBaHeTo
Wilschanski et al, Ped Pulm, 2008




PTC124 ®as3a 3 uwe 3ano4yHe

[ABOWHO cnaAno

PaHpgoMmusauumsa mn | OTBOpEHOo
cTtpatTudumumnpaHe nnaye6o ! npoabvnmxasawo
°B‘b3paCT KOHTpOﬂVIpaHO I
*Ynorpeba Ha MHXaNaTopHN aHTUBNOTULN |
M3xoaHo DEO, PTC124 I

[

10, 10, 20 mg/kg

BkarouBalumM Kputepmum
-besmncneHa mytaums
*Bb3pacTt Hag 6 roamHu

'CDEol nog 90% wn Hag 40%

PTC124
10, 10, 20 mg/kg

Mnauebo

N~104 I
MnaBeH naxoaneH nokasaren 48 I
-OEOQ, : ceaMmuum §
I
NMpepno>xxeHu AbpI>KaBuU Busutm
benurua, KaHaga, ®paHuus, N'epmaHums, *Bcska 8 cegMuua

N3pen, Ntanusa, CALL, BennkobputaHus




CFTR protein repair
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CFTR mMyTauunm
EdekT Bbpxy pyHKumsaTa Ha CFTR npoTenHa

Hopma knacl I1 I11 IV V
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Bes CFTR  PasrpaxpaaHe Bes YBpeaeHo Hamanena
G542X AF508 UKTMBMpalie npoBeXxaaHe CHMECSS
ApanTtupaHo no
G551% R117H A455E

Hospital Practice, 1997
N1303K



[loTeHunaTop

lMoTteHunarTop:
[ToBUWABA aKTUBHOCTTA
Ha CFT kaHan




[ToTeHumnaTopa VX-770 noBuLLaBa
aKTUBHOCTTA Ha CFTR B KneTb4YHM KynTypu

KamepHu nscnegsaHmda Ha G551D/F508del-oT yoBelwkun

B G551D/F508del-HBE
' ave tvn-HBE

OpoHxunaneH enuten (HBE) kyntypwu

b 120
% 100
= 80 [oHOpCTBO OT 1 6an Apo6
X BCMUKM Ja@aHHM ca npeacTaBeHu KaTo
- 60 % ane TMn-CFTR
L. 40 N =7
O EC50 3a G551D/delF508
20 = 238 +/- 200

0

HenekyBaHu
HenekyBaHu



Paz3a 2 Ha n3cneasaHe Ha VX-770

Pa3ainka B Ha3aJIHUA noTeHUuuan

OunpekTHo onpepensHe Ha CFTR
PyHKUMATA U HA APYTN UOHHMU
KaHann ot ropHute Arll

NMbpBOCTENEHHMU
TOEVZGURTEZE
e be3onacHOCT U

MNOHOCUMOCT
BTOpoCcTEeneHHu uenu:

e buomapkepu Ha CFTR
AKTUBHOCT U
6enogpobHa pyHKLMS

e PapMaKOKMHTUKA

dopcupaH EkcnupatopeH obem
(PEO,)
Onpenens 6enogpobHaTa PyHKLMUS

KoHUeHTpauua Ha XJiop B
noTra

UL PR (B LA A N3mepBa dyHKUns Ha CFTR

G551D 3a nbpBOHau4asl-
HOTO M3csegBaHe
nopagv HOpMaJsiIHOTO
npuasv>kBaHe H G551D-
CFTR Ao knerb4yHara
NMOBBbPXHOCT




[n3anH Ha npoy4yBaHeTo

Yact 1

PaHngomusunpaHo, Mpyna A:
AOBonHo-cnsino, 10 SMauveHTa
Mnaue6o (G551D MyTauus)
KOHTpOnupaHo

Mpyna B:
10 naymeHTa
(G551D MyTtauus)

VX-770 po3upaH Ha Bceku 12 yac

7 Do 28 npeHa ouucTBaHe

14-peH .- 14-peH
7 Do 28 peHa o4yMCTBaHe
14-peH .- 14-peH
N=4 » 150 mg

YacTt 2

19 naumneHTa
(G551D Mytaumn)*

* PasanunyHum ot yact 1

N=8 150 mg




CpepHa NnpoMsiHa OT U3XOAHOTO

[NopobpeHne Ha ®EO, c VX-770

lNpoueHTHa npomsaHa oT usxogHoro PEO,UHanBmayanHm npomeHn sbB PEO,
OT U3XOAHOTO Ha AeH 28

o 40
L
e
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150mg _ .. 250mg
Placebo X770 " VX770

T p < 0.01 npu cpaBHeHue Ha cybekTUTe
T p < 0.05 npu cpaBHeHue Ha cybekTuTe



npOMFIHa B HA3adJ/IHUA NMOTEHLINAJT C
VX-770 (mv)

YacTtl: 14 peHa Yact2: 28 peHa
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"25- Mnauebo 25mg 75mg  150mg " Mnauedo 150mg 250mg

Pa3nnyHun cybektn B Yact 1 n Yacr 2

* p < 0.005 *p < 0.05

'p <0.010 npwu cpaBeHue Ha
npu cpaBHeHUe Ha CybeKTUTe cybekTuTte




CpenHa npomMmsiHa OT u3xogHarta

[IlpoMaHa B XnopHuUa KaHan VX-770

[95% CI] (mmol/L)

Yacm 1: 14-0eHa Yacm 2:28-0eHa
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25mg 75mg 150mg g 150mg _ )~ 250mg
fnauede yx.770 X770 = VX-770 rinauete VX-770 i
T p < 0.01 npu cpaBHeHue Ha cybekTUTe
*p < 0.0001 npu cpaBHEeHMe Ha cybeKkTuTe I p < 0.05 npu cpaBHeHue Ha cybekTuTe

Pa3nuyHu cybektn B HYact 1 u Yacr 2



CFTR mMyTauunm
EdekT Bbpxy pyHKumsaTa Ha CFTR npoTenHa

Hopma knacl Tl I11 IV V
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Bes CFTR  Pasrpakpare Bes YBpeaeHo Hamanena
G542X AF508 aKTMBMpaHe npoBeXxaaHe ERNAES
ApanTtupaHo no
G551D R117H A455E

Hospital Practice, 1997
N1303K



KopekTopu

KopekTop:
Boau Ao noeeye CFTR VX-809
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KNeTbYHaTa NOBLPXHOCT e’
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F508del



Vertex lNporpama

e JleyeHne npes3 ycraTa

e /1IBONHO AencTBue:

[MloTeHUMnaTop: w23
[ToBMLWABa aKTUBHOCTTA '
Ha CFT kaHan

Kopekrtop:

KaHaJIn Ha
KJNETbYHATA NOBBPXHOCT

F508del



E(peKkT Ha KopeKTopa U noTeHuMaTopa
BbpXy akTuBHOCTTA Ha delF508 CFTR

AF508-HBE

N
o

KopekTop: nosBuwasa 6pos
n GyHKunMnTe Ha delF508-
CFTR Ha kneTb4yHaTa
MOBBbPXHOCT
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VX-770: noBuwwaea
OTBApPSHETO Ha
kKopermpaHusa delF508-

be3 neyeHune
KopekTop
KopekTtop+VX-770

HBE - yoBewkn bpoHxaneH enuten



VX-770 n VX-809 ETan Ha pa3paboTka

VX-770:
[poab/iXKaBa aHaM3a Ha Npoy4dYBaHeTo OT dpa3a 2a
[IpoyuyBaHug B TpeTa da3a ca 3anoyHanm mam 2009

paHAOMU3NPAHO, ABOWMHO C/IANO, Naauebo-KOHTPO/IMPAHO

VX-809:

dasz3a 1 npoyyBaHusa CbC 3apaBu A0OpPOBOSILM

da3a 2 npoy4BaHe 3a 6e3onacHocT npu delF508
naumeHTn npes 2009



NMaTtopmamnoornyHa Kackapa

AHOopManeH reH

. |

AHopmaneH CFTR

. |

AGHOPMHO ABM)XeHue npes
KJ1eTKaTa Ha HaTpun
X/10p 1 BoAa

. |

AGHOpPMEH I'bCT

/ M CyX MYKYC \

O6¢cTpyKUMA 3apebeneH Mykyc
Ha 6poHxuTe

NMOPOYEH KPbI' ‘t

NUHdbexkuus OcBob6o)xaaBaHe Ha
npotea3u n JHK

N sonanewme

MporpecuBHO pa3pyLwiaBaHe
Ha 6enoapobHaTa TbKaH

: |

AunxaTesiHa HeaAOCTaTb4YHOCT

JleueHue

NMoaMsiHa Ha reHa

MoamMmsaHa Ha 6enTbka

NN G ERGER UG ERGE]
pa3uMTaHe Ha reHa

Mykonutuum

TexHUKM 3a oumMcTBaHe Ha
MyKyca

AHTUMUKPOGHU MeANKaMEHTH

MpoTBOBb3NAJIMTENIHN areHTH

Benoapo6Ha TpaHcNAaHTaUusA



[TonpaBKka Ha BOAHO-coJieBUA 6anaHc
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Ha UOHHMSA




[lec

e P2Y2 akTmBaTop

DYH30/1

dKTUBUPAHE HA aJITEPHATUBHUTE XJIOPHUN KaHAJIA

nopobpHene Ha nokpueallaTa TedHocT Ha Al

nogobpeHme Ha MyKoUUTIMAPHUS

CTpaHU4eH edeKT: BPEMEHHO

NoHMXXeHne Ha PEO,

TpPaHCMNopT

INSPIRE @

®a3a 3 Ha npoy4yBaHe Ha
AedyH301 Npn MyKoBMCLMA03a

TIGER-1 Pe3yntaTtmn

TpaHCNopT Ha
| OHM 3a

G eHepupaHe Ha
E NUTENHO

R exuapupaHe



NMNNC= npomMmsaHa oT
nms3xoaHata CTOMHOCT

g 4

HeHne B n3XxoaHoTo

aMme Ha TIGER1

camo agedyHson %OTBODGHO npoyysaHe

- NedyH30n
-&- MNnaue6o

Mnaue6o NnpoabIIHKEHO C
AedyH30n

12 24 28 36 48
CeaMmuua Ha neyeHue

INSPIRE @




‘BpoHXUTON' = MAaHUTON Bbrnexuapar
npuBAnYall, BoaaTa

[Mo-nobpa benoapobaH GyHKUMS
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Chest 2008



A current challenge for investigators and patients

One goal is a better way to measure improvement
— Nasal Potential Difference testing
— ‘Lung clearance index’

a more accurate lung function test

We want better drugs

We want quality and efficient research

— A European network for CF research

A lot of work for investigators and patients



HawaTta uen e aa
‘n3naKkyBsame’
MYKOBMCLUMA03aTa

PeanMCTMYHM O4YAKBaAHUS

He 3HaMe npeaBapuUTenHO KOe /1eKapCcTBo
e e ycrnewHo B 6baeloTo JevyeHne Ha
MykoBucumnago3aTa



HoBW NneKapcTBa

20%
G Tpep-IND ===p> ycnex ey~

= Phase 1 Kr 50%
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o YXUBOTHM LA Nt

cpeAaHo: 5-7 roguHU CpeaHo: 6-7 roguHm CpeaHo: 1 roq.—CtaHgapTtHO

NDA - HOBO JIEKApPCTBO - NMPUJIOXKEHME CpeaHo: 6 mec—TlpnoputetHo
IND - HOBO flekapCTBO B NMpoy4yBaHe




http://www.ecards-passion.net




