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         
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




• 

                


o               

           
           


o              
         


o             
 
           


•                 




  


o              


 


o            
      
              


o        

           


o 
          

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

    




      
            



              
              
              






        

              

               
     
               
     


              
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 




             
    
 

              


              






                 





               


• 


            

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• 





• 
             
            


•            


               


       


•                  
            
             



• 





              
           
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


• 

• 

• 

• 

• 

• 

• 

• 








            








   
   




              
               


                 




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   























 





   





















   















 


 


  






  













   




   


          





• 
• 
• 
• 
• 
• 
• 
• 
• 

              
    
    
               


•     


•   
              




   
  



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              
                
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





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
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
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

• 

 



  
  
  
  
  
  
  
  






 



   

 
          




        





Disease
Current 

Demand CD 
(MM$)

Gap (ED-
CD) (N°)

Fabry Disease       3.006         15.104        5.561           7.988        10.293        12.484        14.565        16.542        18.420        20.204         21.899         23.509     
Gaucher Disease       6.156           3.078        6.425           6.681         6.924          7.155          7.375          7.583          7.781          7.969           8.148           8.317     
Pompe Disease          141           1.336           342              531            706             870          1.023          1.166          1.299          1.424           1.540           1.648     
Paroxysmal Nocturnal Hemoglobinuria          385         14.242        2.669           4.801         6.790          8.647        10.380        11.998        13.507        14.916         16.232         17.459     
Mucopolysaccharidosis I          789           2.762        1.230           1.641         2.025          2.383          2.718          3.030          3.321          3.593           3.847           4.083     
Mucopolysaccharidosis II       8.800           4.693        9.973         11.068        12.090        13.044        13.934        14.765        15.541        16.265         16.354         16.437     
Mucopolysaccharidosis VI       1.274           1.486        1.614           1.931         2.227          2.503          2.761          3.002          3.226          3.224           3.221           3.219     
Tyrosinemia type I       1.017           1.627        1.169           1.314         1.452          1.582          1.707          1.825          1.937          2.043           2.144           2.241     

TOTAL EXPENDITURE (MM$)     21.567         44.329       28.983         35.954        42.507        48.669        54.462        59.909        65.032        69.637         73.383         76.913     
ANNUAL GROWTH (MM$)    7.416           6.971         6.553          6.161          5.793          5.447          5.123          4.605           3.746           3.529     

Year 5 Year 6 Year 7 Year 8 Year 9 Year 10Year 1 Year 2 Year 3 Year 4









Disease
Current 
demand 
(CD) (N°)

Cost of 
treatment 

(M$)

Estimated 
prevalence 
(/100.000)

Reference 
population

Source Median 
survival 
(years)

Potential 
demand 
(PD) (N°)

Fabry Disease 40 75.142 1,75       General pop. Orphanet Not applicable 302     
Gaucher Disease 32 192.377 1,16       Newborns Gene Reviews 20            60       
Pompe Disease 2 70.339 0,68       Newborns Meikle et al 15            27       
Paroxysmal Nocturnal Hemoglobinuria 2 192.465 0,55       General pop. Orphanet Not applicable 95       
Mucopolysaccharidosis I 8 98.651 1,14       Newborns Meikle et al 15            44       
Mucopolysaccharidosis II 15 586.637 0,74       Newborns Meikle et al 15            29       
Mucopolysaccharidosis VI 6 212.351 0,43       Newborns Meikle et al 15            17       
Tyrosinemia type I 10 101.667 1,00       Newborns Gene Reviews 20            52       






















    


• 

•   
      
   


•        
  


            



• 


• 


•               



•               



o 
o            


o              


o 
o 
o              



• 
               



•      







• 
   


• 


     
             


• 


            

     

                
                  




              
            
              
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




            

 

      



•               
             






• 
         


              
  


•            
             
            



           









• 
            


                 


             



o           


o 
o 

           



                 













             
             


              
                
          

 




     
              


• 



• 

              
            







 

 •         


• 
    


•      



 









•        
      
     
      


 • 
     


• 
•      

        


• 
      


•        
    
       
     
   
     


      





 


         


     
      



     


       
       



        
       
     
    




         


       
 



        
            
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


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  


 








 


     


  
  
  


 
 
  
 



 


 
  







        

      


   
  

 
   
  

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


 


 



 


  

 


 

 
 
 





 







 

  
 



    
  



 

 
  
  
   
  


 
 


 
 
 
 
 
 
 
  
 
 


 

 


 
 

 


 
 
 
  
 
  


  







  
  








 



 




 
 
 
 
 



    
    
   


   



  
  
 
 
 




 
 
 





  


  
  

   
 







     
    
    


   
 
   
  


  
 
 
 


 
 
 
 





 

  
 
  
 


 





                 

                
      













        



                



   

              
             




              
               
      




• 

   


• 











 
 •         


• 
•         


•      






       
    


•       


•        
      


•      
    



• 
 
    



 •      
    
     


• 



•        
     
      




•      




       


     
     
      
    
      


 
      
      
       
      

      
      



         


        








    


       
      


     
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 
 


















     
            
              





              









.

  
          
      
      
             




• 

               


• 











 
 •     

        
      


• 
        

      


• 
        
     
     
      


•     
     
    



















•       
    

      
   
       


• 
     
    


• 
     
 
     


• 

     


•     
      
      

 











      
      
       
     
       
        






     
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
              



• 




• 

         
                 
               
 








               







 







 •   
    


•   
  
  


•    


  
  


•    
  

  

  


•    


•     
   
   


•      
    


•      
    




•       
    




•   
 


•    
 


•    
  

  
 
 
  


•   
  
   
   
  






    


  
  
   

  
   
  



      
    
    

    
    








   
     

     
    
     





 
  
   



  

   
  
 

     
  
    
     


   
  
   
  
  

 








   
    
   
    
   
    



   

 
    
   





 
  
 

  


    
  
  


   
    
   
     
   


      

   
    
     



    
   
  

   
  











     
      

   
 
   
  


• 
     
     


•    
     
     
     


•   
  
   
    


•   
    
   


•     
   
   
   
    
   
  
  















 
  












 •    


•    
    



• 


•    
    
   
   


•  
  


•  
 




•   



•  
 
 
  
 
 
 
 




•   
   
 
 


•   
   



•    
   
  
  

  
 
  


•    
  
   
     
   
  



      
     











   



   
   
   
   
  
  
  
   



  


  
    


   
   


   
   
  

 







   
    
   






  


 



    
     
    
     

     




 
 
 
   
  


   


    
    


    
     

     


  
 

  
  
 
  
  
 
  
 
 

   
   
 

  

   
    

  
   


       
    

  
    
   



  





   

  
 
 


    
   
  
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








 
        


     


 
 
 
 
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
    


 
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

 

















 







































 



 



 




































                









 
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