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PTC124FEATURED AT THIRD ANNUAL CONGRESS OFM YOLOGY

-- PTC Announces Initiation of Additional Phase 2b Clinical Trial Stesin Europe --

SOUTH PLAINFIELD, NJ - May 30, 2008- PTC Therapeutics, Inc. (PTiGylay announced tt
PTC124, the company’s orally delivered investigationew drug for the treatment of genetic disor
due to nonsense mutations, was featured in a syompag Myology 2008, the Third Annual Congr
of Myology, on Friday, May 30 in Marseilles. Theoi@ress serves as the annual meeting haf
Association Francaise contre les Myopathies (Frévuablcular Dystrophy Association) and focuse:

research, therapies and clinical trials for varifauss of muscular dystrophy.

PTC124 is beingstudied in Duchenne muscular dystrophy (DMD), agpessive muscle disorder
which patients lack dystrophin, a protein thatritical to the structural stability of muscle filserPTC
recently launched a global, registration-directbédge 2b trialn DMD and Becker muscular dystrof
(BMD) to evaluate the efficacy of PTC124 as measurg improvements in the walking ability

patients with this progressive genetic disease.

Data from the previous Phase 2a study weesented and discussed by a panel of leading ga:
and researchers, including: Drhomas Voit, M.D., Medical and Scientific Directof the Myolog)
Institute andDr. Richard Finkel, M.D., Director of the Neuromusar Program, Children’s Hospital
Philadelphia, PA.

“PTC124 represents a promising new therapy for DBNDD, as there are currently no availe
treatments that address the underlying cause sfdisease,” stated Dr. VoitThe Phase 2b PTC1
clinical trial sets a gold standard for future wad trials in muscular dystrophies.am delighted to t

part of these groundbreaking studies.”

Presenters at the symposium also announced th&htee 2b trial of PTC124 was recently initiate
France, Belgium and Sweden and will begimodimg patients in additional European sites i

coming months, broadening the reach of the clindealelopment program.
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Genetic disorders, such as DMD and cystic fibr¢8iB), are caused by genetic alterations, knov
mutations. By targeting a specific type of genalieration — nonsense mutation®FC124 bypass
the defect and leads to the restoration of a fonati protein. The company has catalogued over 2
distinct genetic disorders for which nonsense nuaratare the cause of tliksease in a significa
percentage of patientdNonsense mutations inactivate gene function andrme/n to cause anywhe

from five to 70 percent of the individual casesradst of these inherited diseases.

In preclinical models of genetic diseases harbonioigsense mutations, PTC124 was shown to regulate
post-transcriptional control processes by restofutigength, functional proteins. Post-transcratal
control processes are the cellular regulatory eveat take place after an RNA molecdeopied fron
DNA. These processes are critical to proper celliulaction and provide an opportunity for therapeut

intervention in a broad range of genetic disordersugh the modulation of protein levels.

“We are pleased to have the opportunity to shareegciting clinical progress regarding PTC124 with
the myology community,” said Langdon Miller, M.BChief Medical Officer of PTC. “Through its
specificity and novel mechanism of action, PTC124 shown potential to address a broad range of
genetic disorders due to nonsense mutations. Wkeftoward to continuing to advance our clinical
programs in DMD and CF and evaluating PTC124 inmaler of additional nonsense-mutation-

mediated genetic disorders.”

AsouTt DMD/BMD

Duchenne and Becker musauttystrophy (DMD/BMD) are progressive muscle disosldthat cause t
loss of both muscle function and independence. DBM is perhaps the most prevalent of
muscular dystrophies and is the most common |egaetic disorder diagnosed during childhooday
Each year, approximately 20,000 children worldwate born with DMD (one of every 3,500 m
children). It is estimated that one in 10 DMD patgeare likely to have a Becker presentation, ae
form of the disease that is associated withr latanifestation of symptoms. In essence, DMD andX
represent a continuum of the same disease. Mooemation regarding DMD and BMD is availa
through the Muscular Dystrophy Association (www.mskaorg), Parent Project Muscular Dystrc
(www.parentprojectmd.org), and the Association Esige contre les Myopathies (www.afm

france.org).

ABouT PTC124

PTC124 is an orally delivered investigational newgdin Phase 2 clinical development for the treait
of genetic disorders due to nonsense mutationsis&tse mutations are singleint alterations in tf
genetic code that prematurely stop the translapoocess, producing a shortened, rianetiona
protein. PTC124 has restored production of fullgia, functional proteins in preclinical genetisagise

models harboring nonsense mutations. In Phasmitatltrials, PTC124 was generally wédileratec



achieved target plasma concentrations that have &&sociated with activity in preclinical modelsd
did not induce ribosomal read through of normalpstoodons. PTC124 has demonstra
pharmacodynamic proof of concept in Phase 2a dlintials in nonsense-mutationediated Ducheni

muscular dystrophy (DMD) and cystic fibrosis (CF).

PTC124 is potentially applicable to a broad ranfeother genat disorders in which a nonsel
mutation is the cause of the disease. The FDA hagep PTC124 Subpart E designation for expe
development, evaluation, and marketing and hasepgladrphan Drug designations for the treatme
CF and DMD due to n@ense mutations. PTC124 has also been grantednogybg status for t
treatment of CF and DMD by the European CommisdidrC124’s development has been supporte
grants from the Muscular Dystrophy Association (MD&Yystic Fibrosis Foundation Therapies, Inc
(CFFT), Parent Project Muscular Dystrophy (PPMODAFs Office of Orphan Products Developm
(OOPD) and by General Clinical Research Center tgréiom the National Center for Reses
Resources (NCRR). For additional information on tR§C124 clinical trial, please vis

www.clinicaltrials.gov and search using the keywd?@C124.

ABOUT PTC THERAPEUTICS INC.

PTC is a biopharmaceutical company focused on ifedery, development and commercializatio
orally administered, proprietary, small-moleculegh that target post-transcriptional control preess
Posttranscriptional control processes regulate the sae timing of protein production and are
central importance to proper cellular function. @ internally-discovered pipelin@ddresses multig
therapeutic areas, including genetic disordersplogy and infectious diseaset addition, PTC he
developed proprietary technologies and extensivenviedge of postranscriptional control proces:
that it applies in its drug diesgery and development activities, including the &daxpressio
Modulation by Smalimolecules (GEMS) technology platform, which has rbebe basis fc
collaborations with leading pharmaceutical and dibhology companies such as Pfizer, Celgene
Therapeutics and Schering-PloughFor more information, visit the company's web

www.ptchbio.com.
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