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    Abstract
Background Orphan drugs mean a high economic impact and cost per patient, and in the past years there has been an increase in the number of patients.

Purpose To describe and analyse the evolution of spending on orphan drugs based on diagnosis.

Material and methods A retrospective study including all patients receiving treatment with orphan drugs from January 2013 to December 2015 was conducted. Collected parameters were: number of patients per drug, diagnosis, economic spending (€) and percentage of total and annual expenditure. Data were obtained through SAVAC, a prescription and validation programme; Discoverer, its complementary programme for exploitation of the data and a designed Excel base were used for data collection.

Results A total of 25 drugs were identified. Evolution from 2013 2015 is shown in the table.
View this table:	View inline
	View popup





Triennial analysis the distribution of total spending over the 3 years for diagnosis (€15 121 487) was: Pompe disease 28%, oncological diseases 27% and multiple myeloma 22%. Other expenditures were allocated to various diagnoses. Regarding drugs, lenalidomide was 25% of the total expenditure, followed by alglucosidase alpha (24%), and azacitidine, bretuximab and nilotinib (<10% for each). Regarding average cost per patient/year, Pompe disease involved a cost per patient of €357 419, followed by Gauche disease with €172 808, and myelodysplastic syndrome and multiple myeloma with €34 835 and €32 781, respectively.

Conclusion In the past 3 years there has been an increase in the number of patients prescribed orphan drugs. This has led to an increase of about €2 million with regard to cost per patient. Pompe disease, oncological diseases and multiple myeloma represented approximately 80% of the total expenditure of orphan drugs. Only 2 drugs (lenalidomida and alglucosidase alpha) represented about 50% of the total expenditure. Pompe disease represents one of the largest expenses every year, a limited number of patients and a high cost per patient/year.
No conflict of interest





  


  
  



  
      
  
  
    


  



  


  
  



  
      
  
  
    https://doi.org/10.1136/ejhpharm-2017-000640.127

  


  
  



  
        Statistics from Altmetric.com

    
  
  
    
  


  
  



  
      
  
  
    


  


  
  



  
        Request Permissions

    
  
  
    If you wish to reuse any or all of this article please use the link below which will take you to the Copyright Clearance Center’s RightsLink service. You will be able to get a quick price and instant permission to reuse the content in many different ways.

  


  
  



  
        

    
  
  
    
  


  
  



  
      
  
  
    


  


  
  



  
      
  
  
    

  


  
  



  
        Read the full text or download the PDF:

    
  
  
    
  
    
  
    
    
      
        
  
      
  
  
      


  
  



      

    


    
      
        
  
      
  
  
    Subscribe  


  
  



      

    

    
    
      
        
  
      
  
  
    Log in   


  
  



  
      
  
  
    
  
    
  
      
  
  
    Log in via Institution
Log in via OpenAthens
Log in via EAHP  


  
  



  
      
  
  
    Log in using your username and password

 For personal accounts OR managers of institutional accounts



  Username *
 



  Password *
 




Forgot your log in details?Register a new account?

Forgot your user name or password?




  


  
  



  



  


  
  



      

    

  
  
   
  
    



  


  
  



  





  


  
  



  
        Read the full text or download the PDF:

    
  
  
    
  
    
  
    
    
      
        
  
      
  
  
      


  
  



      

    


    
      
        
  
      
  
  
    Subscribe  


  
  



      

    

    
    
      
        
  
      
  
  
    Log in   


  
  



  
      
  
  
    
  
    
  
      
  
  
    Log in via Institution
Log in via OpenAthens
Log in via EAHP  


  
  



  
      
  
  
    Log in using your username and password

 For personal accounts OR managers of institutional accounts



  Username *
 



  Password *
 




Forgot your log in details?Register a new account?

Forgot your user name or password?




  


  
  



  



  


  
  



      

    

  
  
   
  
    



  


  
  



      

      
    

    
    
      
        
  
      
  
  
      


  
  



      

    

  
  
   
    
    
    
      
        
  
      
  
  
    
  
      
  
     
          

          

          

          

          




  


  
  



      

    

  
  
   
  


  



  

          

        


        
        
      

    

   

 


    
    
      
          
    

    
  
    
  
    
  
      
  
  
    	[image: European Association of Hospital Pharmacists]

  


  
  



  



  



  

      

    

  
    
    
      
          
    

    
  
    
  	Content	Latest content
	Current issue
	Archive
	Browse by collection
	Most read articles
	Responses
	Top Cited Articles


	Journal	About
	Editorial board
	Sign up for email alerts
	Subscribe
	EAHP learning modules
	Thank you to our reviewers


	Authors	Instructions for authors
	Submit an article
	Editorial policies
	Open Access at BMJ
	BMJ Author Hub


	Help	Contact us
	Reprints
	Permissions
	Advertising
	Feedback form





  



  

      
            
        
            
    

    
  
    
  
    
  
      
  
  
    	 RSS
	 Twitter
	 Facebook
	 Soundcloud

  


  
  



  



  



  

        
      

          

  
      
    
      
    

    
      
        	Website Terms & Conditions
	Privacy & Cookies
	Contact BMJ


        
        Cookie Settings
        
        Online ISSN: 2047-9964

        Copyright © 2023 European Association of Hospital Pharmacy. All rights reserved.

      

    

  
      
    
        
    

    
  
    
  
    
  
      
  
  
    


  



  


  
  



  



  



  

    

  

  
  


