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FEBRUARY 19, 2014 
 
 
Thank you, NCI Director of Consumer Liaison Group, for inviting me here today to talk 
about impediments to pediatric cancer drug development.  And thank you for deciding to 
dedicate this meeting to the issues addresses pediatric cancer research. 
 
My name is Nancy Goodman.  I am first and foremost a mother of a child, Jacob, who 
died five years ago of medulloblastoma.  Jacob was eight when he was diagnosed.  He 
was a beautiful, loving boy.  And so talented.  He was so smart, athletic, a great 
musician.   
 
Jacob was 10 when he died.  The treatment he received had not materially changed in 
30 years. Moreover, even if Jacob had survived, the treatment, not the cancer would 
have left Jacob a profoundly impaired kid -- A wheelchair bound boy then man who 
would have had spastic movements, impaired speech and who not have the cognitive 
capacity to live an independent life.   
 
Why is that?  The cancer community thinks of pediatric cancer as the success story.  
There’s a belief that more does not have to be done for kids with cancer because this 
problem has been solved.  This is not so.     
 
Few kids with cancer are “cured,” in the sense that they go on to lead healthy lives.  
Instead, “cure” here only means that they make it to year five, perhaps a very sick year 
five.  They may die later  They may live a longer, but very sick life.  This is not a cure.     
 
Cranial radiation as standard of care for brain tumors, for example, could never be 
considered curative.  It leaves kids cognitively damaged.  Or, high dose therapy leading 
to bone marrow transplants leaves a child with permanent immunological suppression.  
Again, that is not curative.  There are many other treatments that leave kids so impaired.  
Those kids may live to five years, but they are not cured. 
 
We are not curing children with cancer, but we are not investing in new treatments at a 
meaningful level either.  The pharmaceutical and biotech industry is not investing in kids 
with cancer.  Out of a cancer drug pipeline of over 900 drugs, only a handful are 
designed for children’s cancers.  
 
The role of government is to step in and provide public goods when the private sector 
cannot.   However, the NCI does not allocate its funding based on absence of private 
sector investment.   By looking to fund the “best science,” in fact it’s favoring research for 
which there is already considerable outside support such that the science has advanced.  
This leaves pediatric cancer funding at NCI at a level that does not reflect our society’s 
concern for the health of our children.  
 
This is  why I formed Kids v Cancer – to seek ways to accelerate pediatric cancer drug 
development for all our kids. 
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CREATING HOPE ACT 
 
Our first step at Kids v Cancer was to create a legislative incentive for rare pediatric 
disease drug development.  We all here, in this room, championed the Creating Hope 
Act.  I’m proud to say that the Creating Hope Act was passed into law as the Rare 
Pediatric Disease Priority Review Voucher Program as part of the FDA Safety and 
Innovation Act, 21 USC 360ii.   This was a major accomplishment of the pediatric cancer 
community.    
 
Most of you in this room know all about the Creating Hope Act, so I will only briefly touch 
upon how it works.  Under the Creating Hope Act – which is also called the RPD PRV 
program – if a sponsor develops and receives FDA approval for a rare pediatric disease 
drug, the FDA awards that sponsor a voucher.  The voucher may be used for any other 
drug, perhaps a large market me too drug, and would enable that second drug to receive 
a faster FDA review, a priority review, instead of a standard review.   
 
The big news for today is that we have our first voucher.  It was announced by the FDA 
on February 14th, Valentines Day, for Vimizim to treat Mucopolysaccharidosis type IVA 
(MPS IVA; Morquio A syndrome).  This is a great victory.  Vimizim is an enzyme 
replacement therapy.  It will treat girls like, Annabelle, who’s 7.  She has many major 
surgeries ahead of her and she’ll face a difficult life, even with Vimizim. I want to thank 
the FDA for implementing the Creating Hope Act and shouldering the burden of 
undertaking a faster FDA review. 

Kids v Cancer has been talking to investment banks and will look forward to working with 
BioMarin to facilitate their sale of their voucher if they choose to sell it.   

Notwithstanding this exciting development, there are areas of concern Kids v Cancer 
has with the implementation of the Creating Hope Act so far.  Particularly, as Dr Reaman 
noted, under the law, there’s a question as to what constitutes a pediatric disease that 
would qualify for the creation of a voucher.   It appears that the FDA’s current 
interpretation is that the FDA would ask whether 50% of the prevalence for that disease 
is people 18 years of age or young.   

Prevalence is defined as “ The total number of cases of a given disease in a specified 
population at a designated time. It is differentiated from incidence, which refers to the 
number of new cases in the population at a given time.”  

Our concern is that under this definition, drug development for many pediatric cancers 
would not qualify for a Creating Hope Act voucher.  It is unclear whether drug 
development for the following indications would result in a voucher: ALL, possibly AML 
even, medulloblastoma, ependymoma, pediatric low grade gliomas, hodgkins disease, 
non-hodgkins disease, ewing sarcomas, rhabdomysarcomas , osteosarcomas, 
retinoblastoma, for example, would qualify for Creating Hope Act vouchers.   

This is a significant problem.  The purpose of the Creating Hope Act was to address 
market failures in drug development.  No-one would claim that there is not a market 
failure for drug development of these pediatric cancers.  And no-one would dispute that 
these pediatric cancers are pediatric diseases.  
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A RATIONALE FOR FOR-PROFIT DRUG DEVELOPMENT  

With the Creating Hope Act, is there a rationale for for-profit pediatric cancer drug 
development?  We are looking at this question now.  We have met with venture capitol 
companies to discuss their possible interest.  We have discussed with them two possible 
strategies. 

First, repurposing.  Can one take failed investigational drugs developed for adult cancer 
indications and continue developing them for pediatric indications when scientifically 
merited?  For example, if a company has sunk $100M into the development of a drug for 
an adult cancer, and if that development fails, isn’t there a way to continue to develop it 
for a rare pediatric indication when there’s a scientific rationale to do so?  Can we make 
the additional $5M it would require to take the drug all the way to FDA approval worth 
the return on investment if you consider the incentives of the Creating Hope Act 
vouchers and premium pricing?   

We are working to identify candidates that would merit repurposing.  We hope there will 
be opportunities for for profit development here. 

The second strategy venture capitalists have expressed interest in is to develop pediatric 
cancer drugs from scratch.  They have asked us to identify targets that are unique to 
pediatric cancers, that are druggable, and that would benefit from a small molecule drug.   

Again, we will be seeking appropriate candidates for this strategy. 

ROLE OF NCI 

But despite the Creating Hope Act and premium pricing, there is only so far that the 
private sector will go to support pediatric cancer drug development and that is why we 
have our government and particularly the National Cancer Institute.   

This is, indeed the role of government and the role of the NCI.  It is not to create the best 
science.  It is to create the best science to save people when the private sector cannot 
step in.  The NCI should fund the best science that private industry won’t fund – drug 
development for rare diseases with small markets, massive projects that can’t be easily 
funded in the private sector, and basic research for which pay offs are far in the future 
and indeterminate. 

Unfortunately, the NCI’s allocation of resources does reflect this.  Our society values 
children above other citizens. And, the pharmaceutical and biotech industry has largely 
ignored pediatric cancers while actively pursuing investment in adult cancers.   

There are about as many childhood cancers as adult cancers.  However, at 4% of the 
budget, the NCI spends on average 25 times as much on research per adult cancer 
indication as it does per pediatric cancer indication.   

What does this mean specifically for pediatric cancer research?   

 

First, with respect to our effort to develop “repurposed” or “rescued” drugs on a for-profit 
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basis:  we need the PPTP program of NCI to identify possible pediatric indications that 
could benefit from drugs developed for adult indications.  Dr Malcolm Smith has a panel 
of 50 fully characterized pediatric cancer cell lines.  This is a very worthy program, but it 
is crazy small.  For example, there exists a panel of 2000 fully characterized colortectal 
cell lines.  How can we identify possible pediatric indications for investigational adult 
cancer drugs if we can’t screen them on a large, robust panel?   

Second, as we seek drugs to develop expressly for pediatric cancers when there is no 
adult indication.  We already know that the private sector probably won’t and can’t 
develop immunotherapies without governmental support because they are too 
expensive. We need to expand the work Dr Malcolm Smith has done at CTEP, taking on 
the role of manufacturer/supplier for immunotherapies such as C14.18 and IGF1R 
inhibitors, immunotherapies for kids with cancer. 

 

Third, for any strategy – who will do the clinical trials?  We are fortunately to have Dr 
Peter Adamson and Children’s Oncology Group more.  The NCI only budgets about 
$4k/child for trials.  With such a budget it is exceedingly difficult to do a registered trial 
leading a drug to FDA approval.  Other adult consortiums receive additional funds from 
industry in, for example, the lung cancer master protocol.  COG does not.  

WHAT CAN THE DCLG DO TO HELP PEDIATRIC CANCER? 

This leads to our conclusion – what you, the DCLG can do for pediatric cancer.     

First, individual projects.  You, members of the DCLG, represent leading, innovative 
cancer advocacy institutions.  Take on pediatrics as one of your projects in your own 
institutions.  Test drugs developed for your cancer on pediatric cancers.  Partner with a 
pediatric cancer advocacy group to make us smarter and better and bring to the 
pediatric cancer area some of your expertise.  We gratefully acknowledge the work 
David Arons has been doing in this regard.   

Second, institutional reforms at the NCI.  Going forward, better more informed policies 
about pediatric cancer research and drug develpment at the NCI can only be made if 
more pediatric cancer advocates serve on the many NCI patient boards.  I would ask 
that DCLG push for every board have a pediatric cancer advocate, including DCLG 
itself. 

Third, my final specific project is that the DCLG begin a conversation about what kind of 
science should the NCI support.  In this era of limited budgets, the NCI should be careful 
to support the kinds of research that the private sector cannot: basic science with long 
term pay offs, massive projects that are hard to organize and fund, and research in rare 
diseases.  The NCI should favor patient populations we care most about.  In conclusion, 
the NCI should fund pediatric cancer research better.      v 

CONCLUSION 

Thank you for inviting me here today.  May this meeting result in healthier kids. 

 


