
2015 ANNUAL REPORT



Transforming  
Lives

Translating  
Science

Corporate Profile
At PTC Therapeutics, it is our mission to bring new therapies  

to patients affected by rare and neglected diseases.

We are a global biopharmaceutical company focused on  

the discovery, development and commercialization of novel  

medicines using our expertise in RNA biology. We have  

approximately 300 employees and operations in the U.S.,  

Canada, Europe, Latin America and Japan. Our global  

headquarters are located in New Jersey, USA and  

Dublin, Ireland.



PRODUCT/ 
PLATFORM DISCOVERY PRECLINICAL PHASE 1 PHASE 2 PHASE 3 COMMERCIAL

PTC THERAPEUTICS I 2015 ANNUAL REPORT I 1

Nonsense  
Readthrough

Next Generation
Nonsense  
Readthrough

SMA 
alternative splicing

Exon Skipping 
alternative splicing

PTC596 
tumor stem  
cell targeting

ORPHAN GENETIC DISORDERS

CF

MPS I

Aniridia

Dravet/CDKL5

DMD

BMI1

ONCOLOGY

Our Pipeline

SMA **

*�Marketing authorization granted in the European Economic Area is subject to annual reassessment and renewal by the European Medicines Agency (EMA);  
type II variation submitted by PTC to the EMA in January 2016, which seeks to remove the condition to the existing marketing authorization and grant full  
marketing authorization based on the results of the ACT DMD study.

**Phase 2 clinical study of RG7800 is currently on clinical hold; Phase 1 clinical study of RG7916 is ongoing.

*DMD



A Message To Our  
Shareholders

In 1998, we founded PTC with the goal of leveraging our 
knowledge of RNA biology to bring novel therapeutics 
to patients with rare and neglected disorders. In 2015, 
we were able to make TranslarnaTM (ataluren), the first 
approved therapy to treat the underlying cause of nonsense 
mutation Duchenne muscular dystrophy (nmDMD), available 
to many patients across the globe, making a difference in 
the lives of these boys, young men and their families. In  
addition to advancing Translarna for nmDMD, we have  
advanced our clinical program for Translarna in nonsense 
mutation cystic fibrosis (nmCF) and several other  
indications. Our pipeline continues to progress with key 
milestones achieved in our Spinal Muscular Atrophy (SMA)  
collaboration and cancer stem cell program. We have 
strengthened our financial position with a successful  
financing and continue to strategically manage our  
resources to build future value. While the recent Refuse  
to File letter from the FDA was disappointing, this does not 
overshadow the key milestones we achieved in 2015. We 
remain committed to working toward bringing Translarna to 
DMD patients in the United States and the rest of the world. 

In 2015, we were able to make TranslarnaTM 

(ataluren) available to many patients across 

the globe, making a difference in the lives  

of these boys, young men and their families.

Translarna had a landmark first year Ex-U.S. launch.  
PTC established a strong global commercial footprint 
launching the first approved therapy in DMD with over 
200 patients on commercial therapy and sales generated 
in over 20 countries across Europe and Latin America as 
of January 2016. We have secured commercial pricing for 
Translarna in six European countries and we continue to 
work through market access negotiations on a country by 
country basis to ensure sustainable access to Translarna. 

Completed Phase 3 ACT DMD study of Translarna in nmDMD. 
In October, PTC announced the results of ACT DMD.  
We believe the results across ACT DMD and our Phase  
2b trial, two large placebo-controlled trials in over 400 
nmDMD patients, confirm Translarna’s activity and strong 
safety profile. We believe Translarna is the only DMD  
therapy to have shown a clinically meaningful benefit 
across both primary and secondary endpoints in one  
year clinical studies, although statistical significance  
was not achieved in the primary endpoint of either trial.

Our goal is to maximize Translarna’s potential as a product 
and a pipeline. Translarna is an oral protein restoration 
therapy with the potential to benefit patients with genetic 
disorders caused by a nonsense mutation. There have been 
almost 40 publications to date, many by independent  
investigators, demonstrating the clinical activity of 
Translarna across a spectrum of rare diseases. In 2015,  
we worked to expand Translarna’s pipeline by pursuing 
studies in additional indications, including MPSI and 
aniridia, and recently added two genetically defined  
epilepsy disorders, CDKL5 and Dravet. 

Our most advanced clinical program for Translarna is in 
nmCF. With strong demand from physicians and patients, 
ACT CF, our Phase 3 confirmatory trial in cystic fibro-
sis, completed enrollment in November 2015, and we 
expect top-line data in early 2017. There is currently 
no treatment for the underlying cause of nmCF and we 
are working hard to bring Translarna to these patients as 
quickly as possible.

Translarna is the only DMD therapy to 

have shown a clinically meaningful benefit 

across both primary and secondary  

endpoints in one year clinical studies.
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Archie has Duchenne muscular  
dystrophy (DMD).
He has met with the Prime Minister of England 

to advocate for treatments for DMD. He and 

his family want to make a difference for all 

boys with DMD and their families. Like many 

10-year-old-boys, Archie wants to grow up 

to be a football player for his favorite team 

Arsenal F.C.

Ginger Blue has cystic fibrosis. 
She is 7 years old. She dreams of a day when 

there will be a cure so that she does not have 

to sit through hours of therapy a day and can 

run outside and play with the other children. 

Her family hopes that one day there will be  

a treatment for Ginger Blue and her sister  

Piper Love, who is 3 years old.
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Global Corporate Headquarters 
PTC Therapeutics, Inc. 
100 Corporate Court 

South Plainfield, NJ 07080 USA

PTC Therapeutics International Limited 
Fitzwilliam Business Centre 
77 Sir John Rogerson’s Quay 

Dublin 2 Ireland

For more information visit  
www.ptcbio.com
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