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Thank you all so much for your continued support. We began this work nineteen years ago and are eternally grateful 
for everyone who has supported our mission to help children and families affected by Canavan disease. What began 
as one family’s desire to save their child has grown into the single largest effort in the world focused solely on help-
ing children born with Canavan disease. 

Our financial support has enabled Dr. Paola Leone’s team to continue their lifesaving work. Families of newly diag-
nosed children from all over the world contact Dr. Leone’s team to find out what can be done to help their children. 
This is the only group to develop medical interventions that can help slow progression while treating the symptoms 
of Canavan disease. 

Each year we receive generous support grants from The Silver Foundation and Brent Bauer and Mary LaLoggia. 
These sponsorship opportunities allow us to direct virtually all private donations to research. This year our special 
funding has been increased by our benefactors enough to cover all of our overhead and operating costs for 2016 
and 2017. This added financial support will allow us to use 100% of every private donation towards our mission. 
Additionally our new Family Networking Program has received a single sponsorship from Brent Bauer and Mary 
LaLoggia which is large enough for us to offer free tickets for all affected families to The 19th Annual Charity Ball 
on Oct. 21st, 2017 at the Marriott in Schaumburg, IL. There will also be a free breakfast for all affected families on 
the Sunday after the event. Dr. Leone and her colleagues will be available for questions during the event and will 
also be setting up free appointments for families the following day. We are currently seeking additional sponsorships 
to assist families with the cost of the hotel stay as well.
 
In October of 2016 Canavan Disease Research (the international division of CRI) initiated and launched the world’s 
first international patient registry (the Canavan PIN). This is currently the largest database of Canavan patients avail-
able anywhere in the world. We now have an engaged clinic-ready community. An abstract detailing the success of 
the Canavan PIN was written by Vanessa Rangel Miller, the VP of Genetic Services at AltaVoice, and co-authored by 
Ilyce Randell. The abstract was accepted for a poster presentation and abstract at the 2017 ACMG Annual Clinical 
Genetics Meeting. 

Funding from CRI has helped lead to scientific breakthroughs that will now enable doctors to insert the corrected 
copy of the ASPA gene directly into the cell where the disease is being expressed. Dr. Leone has already conducted 
several gene therapy trials and has learned through trial and error over the past 24 years that targeting neurons will 
not cure Canavan, we need to deliver the gene into oligodendrocytes instead; and now the technology is available 
to do so. This is the breakthrough we have all been waiting for and we have been able to help achieve this medical 
milestone with the generous support of our donors!
 
Please visit our newly redesigned website at www.curecanavan.org, donations can also be made online. 

Thank you for your continued support!
 
Sincerely, 

Ilyce Randell
Cofounder, President and Director of Patient Advocacy
Canavan Research Illinois/Canavan Disease Research

Save The Date!
The 19th Annual Canavan Charity Ball will 

be held on Saturday, October 21st, 2017 at the 
Chicago Marriott in Schaumburg, Illinois

Invitations will be mailed out in August 2017



For World Rare Disease Day we asked families to share photos of their beautiful children. Our Facebook page, 
Canavan Disease Research, is the largest global community for Canavan disease. Here are some of the photos of 
children that were submitted, some lost their battles much too soon and others continue to fight each day. Please 
help us get closer to the cure by making a donation.



Research Updates:
 
Dr. Paola Leone
Dr. Paola Leone is a Professor of Cell Biology and Director of the Cell & Gene Therapy Center at RowanSOM, 
NJ. She  has implemented the first worldwide application of gene therapy in patients affected by Canavan dis-
ease and is internationally recognized in the clinical application of novel therapeutics in Canavan patients. Her 
laboratory is currently assessing optimal, less invasive and highly efficacious preclinical targets for the treat-
ment of Canavan Disease. She is currently assessing the effectiveness of stem cell-based therapy in Canavan 
Disease as well as studying the effectiveness of a novel vector system that targets white-matter forming cells in 
various independent models of congenital white matter disease to validate the technology for the treatment of 
white matter disorders. The realization of a gene therapy that successfully targets compromised myelin-forming 
cells would be of benefit to Canavan Disease as well as a wide spectrum of leukodystrophies. Dr. Leone and 
her team at the Cell and Gene Therapy Center continue to follow-up patients affected by Canavan Disease and 
support newly diagnosed patients and their families worldwide.
 
Dr. Gao and Dr. Gessler
Canavan disease (CD) is a severe disorder of the brain – in particular the white matter. It is caused by muta-
tions in the gene aspartoacylase (ASPA), resulting in no or only partially functioning ASPA enzyme. Due to the 
deficiency of the ASPA enzyme, N-acetylaspartate (NAA) cannot be broken down and accumulates in the brain, 
blood and urine. Recombinant adeno-associated virus (rAAV) is a tiny virus that does not cause any disease and 
thus is a perfect vehicle to deliver the ASPA gene to cells. However, the brain is protected by the blood-brain 
barrier (BBB), which makes it difficult to delivery any kind of drug to the brain. Therefore, some scientists pre-
fer intracranial injections to deliver rAAV and the expression of ASPA. To avoid this potentially harmful brain 
surgery, we developed a rAAV based gene therapy for Canavan disease that can be given as a single injection 
directly into the vein (i.v.) and is able to travel all the way to the brain and cross the BBB. So far, we have tested 
our gene therapy in different mouse models, all showing the same response with a complete disease rescue on 
motor, cognitive function and NAA levels. Another important aspect we have been working on is, how late 
in the disease process is treatment still helpful for the patient? We found that treatment of mice with Canavan 
disease is beneficial even much later in the disease progress. We are currently working on the safety aspects of 
our treatment in animals larger than mice, to confirm the safety of our gene therapy. This is a crucial step for the 
negotiation process with the Food and Drug Administration (FDA).



The 18th Annual Canavan Ball  
held in honor of  

Max Randell’s 19th Birthday


