
Dear Friends, 
 
The weather is changing and the next “Polar Vortex” is on its way, so it must mean that the holidays are 
rapidly approaching!  My past year and half as the Executive Director of the Fanconi Anemia Research 
Fund has flown by. 2014 has been a very busy and productive year for our Fund! 
 
Please remember that fundraising is essential to finance the Fund’s scientific and family meetings, 
research grants, and family support.  We are significantly behind last year’s total at this time.  We need 
everyone to pitch in.   
 
Holiday appeal letters are a great and relatively easy way to fundraise!  For those of you who plan to 
send letters, please remember that our staff is here to help you.  We can edit, customize (with photos), 
print and mail your letters!  Contact Cynthia Freeman, our Special Projects Coordinator, at 541-687-4658 
or Cynthia@fanconi.org.  The sooner, the better.  
 
The following bullet points highlight some of the Fund’s accomplishments during the past year.  You may 
consider selecting four or five that you find most persuasive to include in your letters.  

 
♦ BRCA1, the most common breast and ovarian cancer susceptibility gene, was identified as an FA 

gene. Five of the 18 FA genes, including BRCA2, are also breast and ovarian cancer susceptibility 
genes. Research on FA cancers has benefits that extend far beyond our small group of patients. 
 

♦ The Fund recently approved funding for a new clinical trial to test the ability of the small 
molecule N-acetyl cysteine (NAC) to improve blood cell counts in FA individuals.  NAC is an anti-
oxidant that has been shown to protect FA cells.  The trials will be performed in the United 
States, Canada, Italy and Germany. 
 

♦ A record 42 FA adults attended the Fund’s fifth Meeting for Adults with FA in Baltimore, 
Maryland, demonstrating how far research and treatments have come in the last 25 years!  
Attendees came from 11 countries and ranged in age from 18 to 61–including two grandparents.  
 

♦ An adult with FA was recently treated with gene therapy at the Fred Hutchinson Cancer 
Research, Seattle, Washington. This was the first FA individual treated with the newly 
established and improved gene therapy protocol developed by the International FA Gene 
Therapy Working Group. The Fund recently co-sponsored the Group’s fifth meeting in Milan, 
Italy, attended by over 20 scientists and clinicians from Europe and the United States.  
 

♦ Aldea Pharmaceuticals’ Chief Financial Officer and Chief Medical Officer met with us to discuss 
development of a new drug to help detoxify aldehydes in FA individuals.  FA blood cells have 
been shown to be extremely sensitive to aldehyde exposure.  Scientists from Aldea presented 
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their work at the Fund’s Scientific Symposium and hope to initiate a trial for FA individuals in 
2015. 
 

♦ FA patients are at high risk of head and neck cancer. Over a 12-month period, an FA research 
team from Germany examined the oral cavities of 300 FA patients from the United States, 
Europe and South America, and took brush samples of suspicious lesions. Experts in Germany 
analyzed these samples in an effort to identify pre-cancer or cancer. Identification and 
treatment of early stage cancers gives the best chance of overcoming this deadly complication. 
 

♦ Francis Collins, MD, PhD, Director of the National Institutes of Health, gave an opening address 
at the 26th Annual Fanconi Anemia Scientific Symposium in Bethesda, Maryland.  Dr. Collins 
praised the Fund’s efforts, saying that he was excited about the progress and the remarkable 
strides in FA research. He believes that the Fanconi Anemia Research Fund “has transformed the 
world it entered decades ago.” 
 

♦ Over 210 scientists and clinicians from 17 different countries attended our Bethesda Scientific 
Symposium and shared data, debated conclusions, and formed new collaborations.  To 
encourage young scientists, a mentorship lunch was held with over 60 attendees.  For the first 
time, a whole session at the Symposium was dedicated to FA clinical cases.  Two new FA genes 
were identified: RAD51 and the breast/ovarian cancer susceptibility gene BRCA1, making a total 
of 18 different FA genes. 
 

♦ Fifty-seven families, including 11 first-time ones, attended the Fanconi Anemia Research Fund’s 
23rd annual FA Family Meeting at Camp Sunshine in Casco, Maine.  Unlike recent years, there 
was no rain and the meeting was full of sunshine, smiles, laughter, and hugs during the five-day 
gathering! Educational sessions, support groups, research opportunities, and fun recreational 
activities filled the busy days, highlighted by first time presentations on dermatology and 
potential drug therapies. 
 

♦ In 2014 to date, the Fund awarded over $700,000 in new research grants to scientists and 
clinicians.   

o A group at The Rockefeller University is examining head and neck cancer samples from 
FA and non-FA individuals for different DNA mutations.  The goal of this project is to 
determine if head and neck tumors from FA individuals have specific mutations that 
would make them sensitive to targeted drug therapy. This research could greatly 
improve the survival for both FA and non-FA head and neck cancer patients. 

o Scientists at the Dutch National Cancer Institute in Amsterdam are developing a new 
technology called “gene editing” to help correct blood cells from FA individuals.  This 
technique facilitates correction of specific DNA mutation in FA genes.   

o To help identify new targets for drug therapy, a group at Fitzroy Institute, Melbourne, 
Australia, has been able to isolate all the FA proteins (made from genes) in a test tube 



and put them back together, just like a puzzle.  Now they will test how loss of a specific 
FA protein alters the puzzle and look for drugs to substitute for the missing proteins to 
allow corrected reassembly. 
 

♦ The Fund is also supporting other ongoing research projects: 
o To help prevent toxic treatment side effects, a group at the University of Pittsburgh is 

testing the ability of a new drug to protect FA non-cancer cells, but kill cancer cells, 
during radiation.  

o A prominent scientist from Harvard University is testing small molecules to determine if 
they protect FA blood and bone marrow cells from DNA damage. 

o Scientists at the Forsyth Institute in Boston are measuring the types of microorganisms 
(bacteria, fungi, etc.) in the mouths of FA individuals to see if they contribute to head 
and neck cancer development. 

o Supplemental funding was given to a group at the University of Colorado Denver to 
further their investigation on the capacity of the natural compound resveratrol, found in 
red grapes, to destroy head and neck cancer cells from FA individuals. 
 

♦ Representatives from the Fund attended the annual meetings for the American Society of 
Hematologists and American Association for Cancer Research, in order to educate clinicians and 
scientists about FA and establish new clinical contacts. 

Thank you so very much! Please help this effort with your own fundraising if you possible can. 
 
Wishing you all happy holidays, 
 
Laura 
  


