
 

 

 

September XX, 2019 

 

Francis S. Collins, M.D., Ph.D. 

Director 

National Institutes of Health 

9000 Rockville Pike 

Bethesda, Maryland 20892 

 

Dear Director Collins: 

 

We write to you to thank you for the progress that the National Institutes of Health (NIH) has 

made in supporting research related to mitochondrial disease, and in helping to coordinate the 

work of the NIH and outside parties on this complex topic. We request that NIH convene a 

follow-up workshop on this issue. This follow up workshop should review the significant 

progress that has been made and identify the next steps for researchers.   

 

NIH has already been tremendously helpful with efforts to advance and promote new research 

into mitochondrial diseases. In 2012, your agency formed a Trans-NIH mitochondrial disease 

working group, followed by a two-day workshop on Translational Research in mitochondrial 

disease. In 2014, NIH built upon these efforts with a workshop on the role of dietary 

supplements and medical foods in the treatment of primary mitochondrial disorders. We 

appreciate the leadership demonstrated by NIH in organizing these events, which were vital in 

enabling new scientific advancements. 

 

Thanks to NIH’s efforts to organize internal stakeholders to identify key issues, opportunities 

and roadblocks, mitochondrial diseases are now recognized as a major health issue, and the 

continued identification of new genes, drugs and environmental toxins that impair mitochondrial 

function has led to a recognition that these diseases are collectively more common than 

previously realized. Moreover, there is a growing understanding of the essential role of impaired 

mitochondrial function in aging, degenerative diseases (such as Parkinson's and Alzheimer’s), 

diabetes, autistic spectrum disorders and other major medical conditions. There is no longer any 

question that research into mitochondrial disease provides a window into understanding and 

treating many conditions that afflict large segments of the population.    

 

Your agency’s 2012 workshop was particularly helpful with informing the direction forward for 

mitochondrial disease research. Areas of priority that were identified and pursued included the 

need for patient registries, tissue banks, natural history studies, genomic data resources, clinical 

trial infrastructure and partnerships among key stakeholders, including researchers, clinicians, 

federal research agencies and the patient community. Ultimately, this helped to spark the 

considerable progress that has taken place in mitochondrial disease research. Given this positive 

experience, we believe that it is a good time to convene a new, follow-on workshop on this topic.    

 



Much has changed since the mitochondrial disease workshop in 2012. Given the significant 

advancement in our understanding of these diseases, it is necessary to identify how key priorities 

for this research have also changed. A follow-on workshop should bring together stakeholders 

from within the NIH, the extramural research community, the Food and Drug Administration, the 

Centers for Disease Control and Prevention, patients, families and industry. This workshop could 

assess current progress and articulate the necessary next steps in areas such as improved 

diagnostic tools, outcomes measures, data integration and a deeper understanding of nutritional 

interventions. We ask that NIH once again take the lead in organizing such an event and that 

your agency invite your colleagues from the other relevant public health service agencies, along 

with the broader mitochondrial disease community, to participate. We believe such an event 

could further invigorate the efforts of the research community to improve our understanding of 

mitochondrial diseases and drive efforts to improve diagnosis and treatment. 

 

We appreciate your consideration of this request. We also thank you again for your dedication to 

improving the lives and well-being of the countless individuals who live with mitochondrial 

disease.   

 

 

Sincerely, 

 

 

______________________________  ______________________________ 

  Robert P. Casey, Jr.       Bill Cassidy 

  United States Senator      United States Senator 

 

 

 

______________________________  ______________________________ 

 

 


