
Established 1998; Global HQ in South 
Plainfield, NJ, US 

We are committed to developing treatments for rare 
diseases with a life-threatening unmet medical need  
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Our mission is to leverage our 
knowledge of RNA biology to 
bring novel therapeutics to 
patients affected by rare and 
neglected disorders 

 

We are passionate about making a difference 
for the DMD community.  



We are committed to the DMD community 
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Our journey together  
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EMA approval expands the possibilities for all DMD 
drugs 

4 
CHMP, Committee for Medicinal Products for Human Use 



Ataluren availability is expanding rapidly for a small 
company like PTC 
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Early access pathway 
Normal access pathway 



Global patient access programs underway 

Our goal is to bring ataluren to nmDMD patients around 
the world as fast as possible 

JAPAN 
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N. America. 
EUROPE 

BRAZIL 

AUSTRALIA 

ARGENTINA 

COLOMBIA 

TURKEY 



The journey has just begun… 
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ü  Addi$onal	  trials	  (e.g.	  Pediatric	  Inves$ga$on)	  
ü  Establishing	  registry	  to	  learn	  more	  about	  the	  disease	  
ü  Safety	  monitoring	  	  
ü  Support	  improving	  disease	  awareness	  and	  diagnosis	  
ü  Learn	  from	  DMD	  community	  how	  to	  con$nue	  to	  

improve	  

There	  is	  no	  *me	  to	  waste!	   



Collaborations is the key of success 
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Industry 

Governments	  
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DMD	  

Pa$ent	  
community	  

Physicians	  &	  
Scien$fic	  
community	  



24 h/7day – Service for The Netherlands:  

• Email: medinfo@ptcbio.com 

• Phone: (+31) 0207 095138 
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Medical Information  



PP Meeting Italy 

Thank you 


