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Friends:
 
September is National Childhood Cancer Awareness Month, and I want to update you
on Kids v Cancer's recent accomplishments and on some exciting developments in
our efforts to change the landscape of pediatric cancer research.
 
$67.5 MILLION!
 
The greatest hurdle in battling childhood cancer has long since been the lack of
treatments developed specifically for children.  Out of 900 drugs in the cancer
pipeline, almost none are for kids.
 
As a result of Kids v Cancer's efforts and the support of the entire pediatric cancer
community, Congress passed the Creating Hope Act in 2012.  That created a market-
based mechanism to incentivize companies to pursue treatments tailored specifically
for our children.  In this era of fiscal restraint, we focused on using the market to
encourage pediatric drug development.
 
The Creating Hope Act created a program under which a company that developed a
drug specifically to treat a rare pediatric disease, including pediatric cancer, would
receive a voucher which that company could use or sell.  The voucher would entitle
the holder to a faster review of another drug by the FDA.  The theory was that the
voucher could be valuable to companies wanting to get a big market drug to market
more quickly and, therefore, create incentives for companies to engage in pediatric
drug development.
 
The good news: The theory worked.
 

On July 30th, we saw the first transaction when BioMarin sold a Creating Hope Act
priority review voucher for $67.5 million!  This deal provided proof that good, risk-
adjusted returns can be made by investing in pediatric drug development.
 
BioMarin received the voucher for developing Vimizim - a drug that combats Morquio
A Syndrome, a terrible childhood disease.  Regeneron and Sanofi purchased the
voucher to receive faster FDA review of another drug they will submit to the FDA for
approval, Alirocumab.
 
Jean-Jacques Bienaimé, Chief Executive Officer of BioMarin, said:  "Leveraging the
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sale of the Priority Review Voucher to reinvest in products to treat rare and ultra-rare
diseases makes the most sense for BioMarin given our stage of growth,"
 
That's exactly what we wanted to hear.  Since then, we've received calls from several
pharmaceutical and biotechnology companies indicating that the BioMarin
transaction caught their attention and changed their calculation of the benefits of
investing in pediatric drug development.
 
And the Wall Street Journal referred to Regeneron CEO Leonard Schleifer as a "chess
master" whose use of the pediatric priority review voucher constituted a "check" on
another drug company Regeneron was racing to get its cholesterol drug to market. 
 
That too validated our strategy.  If pharmaceutical companies value getting to market
early with a new drug, then the voucher is an attractive asset for them.  And that,
then, will lead them either to boost their efforts to develop pediatric drugs or to fund
other companies to do so.  Either way, kids are the winner.
 
We have now reached a first tipping point in pediatric drug development.   Where it
was once financially unfeasible, businesses now have a good, bottom-line oriented
reason to develop drugs for kids with cancer and other rare diseases. 
 
We are working with the FDA on the implementation of the Creating Hope Act.  We
are also working with a number of companies that have products in the pipeline
which could be eligible for a voucher.
 
Press coverage on the voucher sale has been extensive, with over 1,000 articles and
blogs, including the Wall Street Journal, Businessweek, Fox and the Pink Sheet.
 
 
CREATING HOPE ACT IN EUROPE
 
Building on our success in the United States, we have been thrilled to be asked to
work with a group of pediatric cancer advocates and researchers, pharmaceutical
executives, and regulators in Europe to develop an incentive-type program like the
Creating Hope Act for the European Union. 
 
 
INCREASING PEDIATRIC ACCESS TO DRUGS
 
The Creating Hope Act promotes the development of drugs expressly designed to treat
pediatric cancers and other rare diseases.  Going forward, we are also looking at
strategies to enable children with cancer to benefit from drug development for drugs
developed for adult cancers.  We are focusing on two ways to achieve that objective: 
expediting pediatric participation in trials with new drugs and streamlining the
process for requesting compassionate use.
 
Drugs that could save children's lives - either because they are relevant to the
particular cancer or because they share the relevant pathways being targeted in adult
trials - should be made available to children in trials as early in the drug development
process as possible. 
 
And where it's not possible to access new drugs through the enrollment of kids in
pediatric trials, it is important to reform the compassionate use process by making it
more transparent, predictable and accountable. 
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We have worked with a number of families over the course of the year to help them
get access to unapproved drugs to save their children - sometimes with success and
sometimes not -- but there must be a better way.  We have some ideas in that regard,
and we are discussing those ideas with relevant officials in the Executive Branch and
Congress.
 
 
AWARENESS
 
I am continuing to work to raise awareness around the issues of pediatric cancer
research.  I have been speaking far and wide to promote our pediatric agenda,
including at conferences at the FDA, the National Cancer Institute, the Congressional

Rare Disease Caucus, the Congressional Regional 21st Century Cures Roundtable and
the BIO CEO Forum.  I was honored to receive an award from Mass General Hospital
as one of "The 100" honorees for work in the field of cancer. I have been interviewed
by BioCentury, Businessweek, CNBC, Fox, PBS and Readers Digest, among others.

 
EXPRESSION OF APPRECIATION
 
As always, every success is a team effort.  I want to thank the excellent staff, past
and present, of Kids v Cancer as well as our treasured advisors and consultants. 
 
The pediatric cancer community worked tirelessly to get the Creating Hope Act
passed and were are all now seeing the results.
 
I want to recognize our Kids v Cancer's Youth Volunteer Board, which has brought
greater awareness and patient care to pediatric cancer patients in New York City. 
 
And finally, a special thanks to you, our Kids v Cancer supporters, for all you do to
make it possible for us to do what we do.
 
Warmest regards,

 
 
 
 

Nancy Goodman 
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