
 

 

 

 

 
 
 

 

MINISTRY OF HEALTH, LABOUR AND WELFARE GRANTS ORPHAN DRUG 

DESIGNATION IN JAPAN TO MECOBALAMIN ULTRAHIGH-DOSE FORMULATION WITH 

PROSPECTIVE INDICATION FOR DELAYING THE PROGRESS



[Notes to editors] 

 

1. About Amyotrophic Lateral Sclerosis (ALS)  

ALS is an intractable, progressive, neurodegenerative disease that results in severe muscle atrophy 

and weakness in the muscles due to motor neuron dysfunction. As the main cause of death is 

respiratory failure due to paralysis of the respiratory muscles, without the use of an artificial respirator, 

death occurs within approximately 3 to 6 years from the onset of the disease. According to the number 

of patients issued a Certificate of the Recipient of Specified Disease Treatment, there were 10,514 

patients with ALS in Japan in 2020. Currently, there is no curative treatment established for ALS, and 

since there are only limited number of medicines approved in Japan and abroad, this is a disease with 

significant unmet medical needs. 

 

2. About Mecobalamin 

Mecobalamin (generic name, 


