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NEWS

House proposes 21st 
Century Cures 
Following a series of hearings last year, 
members of the Energy and Commerce 
Committee in the US House of Representatives 
early in 2015 issued sweeping biomedical 
proposals under the rubric, “21st Century 
Cures.” Chief among the goals of these pro-
industry proposals are the following provisions: 
incorporate patient perspectives into the 
regulatory process and help address their 
unmet medical needs; build the foundation 
for twenty-first century medicine; streamline 
clinical trials; support continued innovation at 
federal public health agencies; and modernize 
medical product regulation, according to 
committee chairman Fred Upton (R-MI) 
and Representative Dianna DeGette (D-CO). 
Another component of these proposals, aimed 
mainly to benefit young scientists, calls for 
establishing  a public-private 21st Century 
Cures Consortium that takes the Innovative 
Medicines Initiative in Europe as its model. 
For details, see http://energycommerce.house.
gov/cures.

FDA’s Hamburg steps down 
Margaret Hamburg, commissioner of the 
US Food and Drug Administration (FDA) 
since early in the Obama administration, 
announced plans on February to resign by the 
end of the month. After she leaves, FDA chief 
scientist Stephen Ostroff will serve as interim 
commissioner. Although her departure is being 
greeted with mixed reviews, there is little doubt 
that FDA is approving products at a faster 
clip than when she arrived, with more and 
more of them approved within their respective 
Prescription Drug User Fee Act (PDUFA) 
review goal dates. In 2014, for example, the 
agency approved more than 50 novel drugs and 
biologics, compared to 27 in 2013. FDA also 
moved early in 2015 toward approving its first 
biosimilar product, a step that had sometimes 
appeared insurmountable for the agency to 
take. “PhRMA [Pharmaceutical Research and 
Manufacturers of America] salutes the work 
of Commissioner Hamburg and recognizes 
her significant contributions to the thoughtful 
regulation of medicines, including science as 
a basis for better regulatory decisions,” says 
John Castellani, president and CEO of PhRMA 
in Washington, DC.

“When you add social media and 
start tweeting all over the place, 
then reason flies out of the window.” 

Jim Greenwood, CEO of the Biotechnology 
Industry Organization in Washington, DC, 
commenting on the dilemma that biotechs 
face with compassionate-use requests. The 
CEO of Chimerix, who originally turned down 
such a request, left his job within weeks 
of the company releasing its drug. 
(Bloomberg News, 22 January 2015)

interventions. And lastly, he says, “if a patient 
is having challenges maintaining an educa-
tion or a job, and a curative therapy alters that 
equation, there’s societal value” to the therapy as 
well. The onus is on the drug developer to paint 
that picture on behalf of its therapy, says Walsh. 

“If we went to [payers] with a product that 
had incremental value, we wouldn’t be having 
the same dialogue,” says Walsh. “They real-
ize there is a lot of value here for this patient 
population, one that has significant unmet 
medical need. That opens the door, and we’re 
starting to have really interesting discussions 
about their challenges, our challenges, and 
[finding] common ground,” he says.

Investors are clearly excited about the 
potential for multibillion-dollar gene ther-
apy products. As of early February the small 
biotech Bluebird was valued at more than 
$3 billion. Voyager is only a year old but its 
deal with Genzyme brought in a $100 mil-
lion upfront payment to advance its adeno-
associated virus gene therapy programs in 
Parkinson’s disease, Friedreich’s ataxia and 
Huntington’s disease, among other central 
nervous system disorders. In exchange for 
that upfront payment and future milestones 
and  royalties, Genzyme will have the option 
to license multiple Voyager programs at the 
proof-of-concept stage. Voyager retains US 
rights to  some programs and global rights 
to its amyotrophic lateral sclerosis  program. 
Another player in the space, Philadelphia-
based Spark Therapeutics, went public on 
January 29 raising more than $130 million. 
Spark is developing gene therapies for hemo-
philia, inherited retinal dystrophies and 
neurodegenerative disorders, based on tech-
nologies developed at the Children’s Hospital 
of Philadelphia. The company’s lead product, 
RPE65, delivered by means of adeno-associ-
ated virus for inherited retinal dystrophies, 
received a breakthrough therapy designation 
in November 2014. The therapy is in a fully 
enrolled 28-patient phase 3 trial, and the 
company expects to  announce results later 
in 2015. Spark doubled in value on its first 
day of trading, to more than $1 billion.

All gene therapies are unlikely to be 
deemed equal in the eyes of payers—and 
Walsh’s four-part value equation hints at 
measuring what is, in some cases, unmeasur-
able.  But curative products that are safe and 
have meaningful cost offsets, particularly in 
rare diseases, are likely to command record 
prices in the not-too-distant future.

Chris Morrison Yardley, Pennsylvania

tional human beta-globin gene, then return-
ing those cells to the patient.

 “Ultimately, where industry needs to go 
is true pay for performance,” says Bluebird 
COO Jeff Walsh. But for such a model to 
work, the product would have to have “trans-
formative data” and endpoints that can both 
be measured and have a direct correlation 
with disease. Bluebird’s BB305 may be among 
the first products that meet those criteria. 
The impact of the company’s gene therapy 
on beta-thalassemia patients who would oth-
erwise require chronic blood transfusions is 
“measurable, with the ability to track on a 
patient-by-patient basis their level of hemo-
globin, which has a direct correlation to 
whether they’re anemic,” says Walsh. “These 
are incredibly trackable outcomes and might 
be a perfect case study” for a pay-for-perfor-
mance model, he says.  

Spreading out the cost of therapy is likely to 
be important to insurance providers, especially 
private payers in the US who may have a patient 
for only a few years. “If I was working for a car-
rier right now, I’d be very eager to be pushing 
for some solutions that are not going to entail 
bearing the entire cost, just because I have a 
particular patient’s beta thalassemia this year,” 
says CVS’s Brennan. Now that insurers can’t 
reject patients based on pre-existing conditions, 
or limit lifetime benefits, and may be required 
to offer gene therapies that become standards 
of care as parts of minimum essential benefits 
packages (all of which came into law as part of 
the Patient Protection and Affordable Care Act 
in 2010), the environment for annuity-style 
payments for gene therapies is in place, he says 
(Nat. Biotechnol. 32, 874–876, 2014).

And for diseases with very clear cost off-
sets—in beta-thalassemia, for example, the 
cost of chronic blood transfusions and disease 
complications—payers will be more likely to 
see gene therapies as being cost effective, says 
Roger Longman, CEO of Real Endpoints, a 
New York–based information and analytics 
company focused on pharmaceutical reim-
bursement. And at the same time, “companies 
can make a bunch of money without gouging 
the system,” he says.

Bluebird’s Walsh agrees that the efficacy 
and safety of a gene therapy and the cost sav-
ings for the overall healthcare system are the 
most important elements of pricing drugs in 
this space. In addition, he says, “quality of life 
is another major component of value,” in par-
ticular when you think about how a one-time 
treatment can replace a lifetime of medical 
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