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In recent years, this has begun to change as legislators  
have developed new approval frameworks and incentives, 
regional agencies have moved to harmonize their legislation 
and academia and nonprofit organizations have become 
more involved.1

Even so, there remain many drug and medical device labels 
that lack pediatric indications, and the pipeline of therapies 
designed specifically for pediatric populations is relatively 
limited, apart from those targeting rare diseases, where  
the pipeline is, indeed, robust. For example, only two 
antidepressants have pediatric indications, yet 13.3 percent 
of U.S. teens between ages 12 and 17 have had at least  
one major depressive episode.2 Thus, there is significant 
opportunity based on the persisting unmet need. 

Against this backdrop, pediatric health systems (PHSs) have 
launched innovation/entrepreneurial initiatives—within their 
own systems and with partners—holding the promise of 
medical advances designed specifically for children. It is 
common for them to spin off start-ups, license out technology 
or work across health systems to create customized solutions. 

There is an opportunity for life sciences companies working in 
areas with potential pediatric indications to partner with PHSs 
to build tailored solutions for children that address the unmet 
need and together shape the future of pediatrics.

This paper reviews the trends favoring such partnerships, 
covers the benefits they deliver and offers advice to life 
sciences companies on how they can be used to discover, 
develop and validate new pediatric drugs, devices and  
digital therapeutics.
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Introduction 
For decades, pediatric patient populations were seen as an afterthought  
in drug development. 

..., there remain many drug and  
medical device labels that lack 
pediatric indications, ...

Source: https://childrensnational.org/news-and-events/childrens-
newsroom/2019/jlabs_dc

J&J AND CHILDREN’S NATIONAL 
CREATE AN INNOVATION CAMPUS

Johnson & Johnson (J&J) Innovation LLC and Children’s 
National Health System (Children’s National) have launched 
JLABS @ Washington, D.C., a 32,000-square-foot facility to be 
located at the new Children’s National Research and 
Innovation Campus in Washington, D.C. The JLABS @ 
Washington, D.C. site will be open to pharmaceutical, medical 
device and consumer and health technology companies that 
are aiming to advance the development of new drugs, 
medical devices, precision diagnostics and health 
technologies, including applications in pediatrics.



The Forces at Work Within 
Pediatric Health Systems
Although the number is small compared to the number of trials in adult 
populations, there are currently hundreds of pediatric clinical trials 
underway, a significant portion of which are focused on advanced 
mechanisms of action such as gene and stem-cell therapies. 
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Source: https://accelerator.childrenshospital.org/about/

BOSTON CHILDREN’S HOSPITAL ACCELERATOR

Through its Innovation and Digital Health Accelerator, Boston Children’s Hospital combines data, clinical expertise and 
healthcare technology development experience, with leading worldwide industry partners—including start-ups—to 
transform healthcare. The team works to surface, support and accelerate Boston Children’s innovations to improve 
pediatric care and has successfully spun out five companies.

These trials span over 300 conditions, with significant activity 
in rare disease indications. Areas of high research interest 
include sickle cell disease, neuroblastoma, muscular 
dystrophy, cystic fibrosis, autism and HIV. (See Figure 1.)

Figure 1: Pediatric Trial Count by Intervention Type 
(Accessed May 2019, Clinicaltrials.gov)

(N=1048; U.S. sites; Phase II+)
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Health systems are taking an active role in such initiatives, 
and their involvement is particularly strong in large population 
centers and major research hubs. At this writing, there are 
more than 20 innovation/entrepreneur initiatives across the 
U.S., up from just two in 2008. (See Figure 2.) This is an 
outgrowth of the strong competition between PHSs and their 
need to differentiate themselves and stay on the forefront of 
scientific discovery and medical advances. In-house innovation 
initiatives enable early access to test cutting-edge therapies 
through trials and create opportunities to design and develop 
new pediatrics-focused solutions by bringing together 
innovators. They also allow health systems and organizations to 
diversify revenue streams and business channels—a strategy 
that is receiving increased attention during the COVID-19 
pandemic. (In many areas, utilization is down because children 
have been isolated and fewer are becoming sick, so PHSs have 
more time to explore other sources of revenue.) Lastly, they 
enhance the PHS’s positioning, reputational perception and 
ranking in assessments such as the U.S. News and World 
Report listing of Best Pediatric Hospitals.3 
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Source: https://www.pediatricdeviceconsortium.org/welcome

PEDIATRIC DEVICE CONSORTIUM

Leveraging the capabilities of the University of California,  
San Francisco and Stanford Biodesign, the Pediatric Device 
Consortium is open to academic, business or independent 
innovators who are developing commercially viable medical 
devices. The consortium is based at the Bay area’s two 
premier children’s hospitals and features on-site access  
to world-leading clinical and technical expertise.

Figure 2: The Rise of Health System Innovation 
Initiatives, 2008-2019
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Health systems are well suited to undertake these efforts in 
that they represent a “closed loop” from bench to bedside, 
which is ideal for developing transformative therapies and 
precision medicine. Given their access to patients, they have 
intimate knowledge of the true unmet medical needs in a 
therapeutic area—with electronic medical record (EMR) 
insights, Real World Evidence (RWE), long-term patient 
outcomes, and economic outcomes to demonstrate the  
full opportunity in innovating for pediatrics. 

They represent an opportunity for life sciences companies to:

• Test existing cutting-edge therapies through clinical trials

• Mine and acquire companies/technologies being 
developed in these accelerators, lowering their risk by 
investing in those that already show promise 

• Participate in partnerships and corporate business 
development initiatives

With the rise of telemedicine across all of healthcare, life 
sciences companies have a unique opportunity to partner 
with a PHS that has contracted with telemedicine companies 
to conduct research studies and monitor outcomes. 

Initiatives on the part of PHSs to develop, test and/or  
validate a broad range of healthcare solutions are attracting 
the interest, investment and involvement of venture 
capitalists and entrepreneurs, who recognize the potential  
to form win-win partnerships. The aim is to develop, test  
and/or validate a broad range of healthcare solutions that 
advance pediatric health. 

Ultimately, improving the effectiveness, quality and resources 
of pediatric care is integral to driving long-term value in the 
broader healthcare system. Joint initiatives with PHSs can help 
manage and mitigate health issues early, before they become 
harder and more costly to address.



AN ARRAY OF 
INNOVATION MODELS

While in the past, entrepreneurial/innovation initiatives within health systems were 
primarily focused on digital health and care delivery models, their focus is expanding 
with funding from the life sciences industry. Today, we see work progressing in several 
areas, to include digital health (still the primary focus), design thinking, start-up 
partnerships, new devices, tools, patient engagement solutions and even technology 
solutions to persistent operational challenges. (See Figure 3.)
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Figure 3: Organizational Structures of Entrepreneurial/Innovation Initiatives
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Health centers are structured in a variety of ways, and many 
have the benefit of a board of directors and access to 
advisors that include influential funders and venture 
capitalists. The options include:

• Institutes. Ten percent of the initiatives operate via 
institutes that have a broad innovation focus and are 
fully resourced internally and externally. 

An example is CHOC Children’s Sharon Disney Lund  
Medical Intelligence and Innovation Institute.

• Centers. More than one-third of the arrangements are  
in designated centers that typically have a more specific 
innovation focus. Although they are smaller than 
institutes, they are well resourced. 

An example is Emergency Medical Services for Children  
and Innovation and Improvement Center (Texas Children’s).

• Incubators. Another 15 percent function as incubators 
that are focused on facilitating ideas and forming  
early start-ups. 

An example is The Children’s Hospital of Los Angeles 
Innovation Studio. 

• Accelerators. Twenty percent of the structures operate 
as accelerators, providing resources and connections  
to established start-ups. 

An example is Boston Children’s Hospital Accelerator. 

• Collaborative partnerships. The remaining 20 percent 
are programs created by combining the efforts of two  
or more organizations. 

An example is The University of California San Francisco-
Stanford Pediatric Device Consortium. 

These ventures are financed in four basic ways: through 
capital and grants from donors, industry partnerships  
(which are on the rise) equity deals and licensing technology. 
(See Figure 4.)

Figure 4:  Financing Approaches
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Source: https://impactpediatric.health/

PEDIATRIC PITCH EVENT

Eight of the top-ranked children’s hospitals in the U.S. (Boston Children’s Hospital, Children’s Hospital of Philadelphia, 
Texas Children’s Hospital, Cincinnati Children’s, Children’s Hospital of Los Angeles, Lucile Packard’s Children’s Hospital, 
Seattle Children’s and Children’s Healthcare of Atlanta) organized a start-up competition for digital health and medical 
device entrepreneurs. It includes a pitch event and one-to-one meetings for early-stage start-ups with pediatric hospitals  
and other partners and investors.

Research

Partnering with a PHS can provide the kind of detailed 
insights that can set the direction for research and eventually 
refine approaches. In working closely with a PHS, a company 
can gain a fresh, firsthand perspective of unmet needs in a 
way not necessarily possible from data, and such revelations 
can lead to new targets and expansion opportunities in other 
indications. The Children’s Hospital of Philadelphia (CHOP), 
for example, created Spark Therapeutics to build on its 
research and accelerate the timeline for bringing new gene 
therapies to market. The first result was the successful launch 
of a one-time gene therapy product to treat a rare, inherited 
form of retinal blindness.4

Partnering with a PHS can facilitate the ability of a life  
sciences company to deliver transformational change 
through translational medicine. One company hoping to do 
so is Limbix , Inc., which has teamed up with leading research 
institutions such as the University of California, Los Angeles 
(UCLA) and Mayo Clinic to create and validate prescription 
digital therapeutics for mental health.

Personalized Data/Precision Medicine Research 

Several factors are creating unprecedented opportunities  
for data and research partnerships with health systems:

• PHSs are becoming more integrated and value based 
with initiatives such as the transforming clinical 
practices initiative (TCPI)

• Electronic records that capture data on patients from 
when they are born to when they become adults are 
becoming ubiquitous 

• The use of artificial intelligence (AI) is making it possible 
to analyze large volumes of data

It is known that early interventions for children can  
deliver lifelong improved outcomes, better quality of life  
and cost savings.

Opportunities for  
Life Sciences Companies
Partnering with a PHS can deliver significant benefits to life sciences 
companies throughout the product life cycle.
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Development

A close relationship with a PHS can be valuable in matching 
patients to clinical trials, which can be especially challenging 
in rare disease areas. The vast majority (75 percent) of rare 
diseases affect children, and finding patients for clinical  
trials and then continuing to follow them is a challenge for 
researchers. Companies that establish a partnership with a 
PHS can shorten development timelines through accelerated 
recruitment. For rare diseases that are progressive, such  
as spinal muscular atrophy (SMA), for example, there is 
significantly greater value in early intervention. Even if the 
disease effects are not reversible, the intervention may  
be able to preserve the patient’s quality of life. 

A PHS would have the necessary patient genomic data  
to determine which patients would potentially meet study  
eligibility criteria.

Acquisition of Technologies

Life sciences companies can acquire technologies that  
are incubated within a health system. Many pediatric  
health systems already have technology transfer offices 
available to license intellectual property developed by their 
researchers/clinicians. Not only can life sciences companies 
leverage existing partnerships within these PHSs to network 
with innovators to find a licensable innovation, they can also 
sponsor research at the PHS and negotiate any rights they 
may have on IP that comes out of the arrangement. Most 
PHSs, especially those that are part of or are contracted with 
academic medical centers, will have a dedicated group 

focused on connecting clinicians and clinical investigators 
with industry partners, and engagements can occur at any  
level of research and development (i.e., preclinical, clinical, 
and late-stage clinical). 

Commercialization 

Working closely with a PHS through the early stages of research 
and development will give life sciences companies access to 
physicians and key opinion leaders (KOLs) in a way that can help 
“seed” the market as the innovation gets close to approval. 

Once products are on the market, life sciences companies  
can gather firsthand information on how a product works  
in the real world. This is particularly helpful for device 
companies as they can use feedback from patients and 
physicians to “tweak” their products to improve their comfort, 
suitability and effectiveness in children. Such collaborations 
can give companies access to retrospective EMR data or the 
ability to set up patient registries together. Data from PHSs 
are potentially very robust, as there are a small number of 
dominant pediatric centers, and a large number of patients 
are represented within these select systems. In gathering 
such RWE, companies can demonstrate product value 
post-approval, when it is generally more difficult to gather 
data than during clinical trials. 

And, in a similar fashion to using their connection with 
pediatric centers to identify patients for trials, companies  
can use their partnership to help find the right patients for 
precision medicines once they are marketed.
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Not only can life sciences companies 
leverage existing partnerships 
within these PHSs to network with 
innovators to find a licensable 
innovation, they can also sponsor 
research at the PHS ...



The leading ones are identified in an “honor roll” published 
annually in U.S. News & World Report of the Best Children’s 
Hospitals. (See Appendix A.) Most, if not all, of those listed 
have already launched some type of innovative/
entrepreneurial initiative. 

To identify those PHSs that may be potential partners and 
worth approaching, consider the clinical trials that they are 
running as a way to gauge their interest in a given therapeutic 
area. Companies looking to partner on research and 

development for a product or service should focus on PHSs 
that have established an innovation office. On the other hand, 
companies looking to license a product or to acquire a company 
should focus on PHSs that have created an accelerator function. 

Another resource is the Physician Innovation Network, which 
the American Medical Association launched to “cultivate and 
connect the worlds of medicine and healthcare innovation 
and ensure solutions meet the needs of physicians, care 
teams, and patients.”5

Selecting a Pediatric  
Health System for a  
Potential Opportunity
The pediatric health market is very concentrated in a small  
number of premier institutions.
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Once a potential opportunity is identified, we recommend 
pursuing a course of action that includes the following 
steps to ensure a successful partnership:

• Initial outreach may be directed to the head of the PHS’s 
innovation center/incubator/accelerator/technology 
transfer office etc. (if one is identified) or to a KOL of  
the specialty of interest

• To avoid missteps and any appearance that the 
overriding goal is to promote the company’s product, 
work through a company, in addition to accessing the 
PHSs, such as a Contract Research Organization (CRO) 
that has experience in working with clinical sites to 
pursue development efforts

• Involve all of the right departments/stakeholders from 
the outset, partnering with physicians, in particular. The 
head of the life sciences company’s innovation arm may 
be designated to take the lead in the initial outreach and 
discussions, but several functions, including population 
health, research and development, market access, and 
legal, for example, should form the team

• Work jointly with the PHS partner to craft a well-defined 
mission statement and achievable goals for the 
relationship. The goals should state specific milestones 
against which progress should be tracked

HOW BEST TO ENGAGE A 
PEDIATRIC HEALTH SYSTEM

• In all respects, treat the PHS as a partner. The relationship 
should aim to be strategic, not transactional. The objective 
should be to “get in early and stay late.” In other words, 
the aspiration and scope of the relationship should be 
long-term and multifaceted rather than short-term  
and narrow

• Strive for quality over quantity, focusing on a rich, 
productive partnership with a single or small number  
of institutions rather than with several

• Do not set it and forget it. Establish a team of dedicated 
internal stakeholders to manage, oversee and actively 
contribute to the partnership on a regular basis as part 
of their role. This is an investment from which both 
parties can and should expect to cultivate a return

• View access to KOLs and physicians as an opportunity  
to collaborate and codevelop technology together and 
achieve solutions for real problems, rather than looking 
at the institution as a place to test a product, as a source 
of funding or as a branding opportunity

The pediatric health market is very 
concentrated in a small number of 
premier institutions.
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Source: http://www.childrenshospital.org/newsroom/news-and-events/2015/
november-2015/boston-childrens-hospital-rock-health-partner-to-speed-
pediatric-digital-health-startups

VC PARTNERSHIP FOR DIGITAL 
HEALTH ACCELERATION

Rock Health is identifying promising companies and 
cultivating emerging technologies focused on pediatric care 
with the support and expertise of Boston Children’s Hospital. 
One of the first companies integrated into the hospital setting 
was Kit Check, Inc., which digitizes the medication supply 
chain to reduce costs from operational errors.
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Conclusion
Life sciences companies can look to the leading 
pediatric healthcare centers in the country as potential 
partners in discovering, developing and validating new 
drugs, devices and digital therapeutics. 

Already, many examples of such arrangements 

have proven mutually beneficial to all 

stakeholders. For life sciences companies, the 

opportunities begin in research and continue 

through development and into commercialization. 

Each such venture is unique, although there are 

common structures and funding paradigms 

emerging. In identifying, approaching and 

structuring relationships with PHSs, life sciences 

companies can benefit from the expertise, 

objectivity and familiarity with PHSs that CROs 

have established.



The following institutions either are, or have recently been, included in U.S. News and World Report’s Honor 
Roll. All have existing entrepreneurship/Innovation programs.

Boston Children’s Hospital

Children’s Hospital of Philadelphia

Cincinnati Children’s Hospital  
Medical Center 

Texas Children’s Hospital 

Children’s Hospital Los Angeles

Children’s National Medical Center

Nationwide Children’s Hospital 

Johns Hopkins Children’s Center

Seattle Children’s Hospital

Lucile Packard Stanford  
Children’s Hospital 

Rady Children’s Hospital  
and Health System

UCSF Benioff Children’s Hospitals,  
San Francisco and Oakland

Lurie Children’s Hospital of Chicago

Akron Children’s Hospital

Appendix A
Examples of High-Ranking Children’s Hospitals with Entrepreneurship/
Innovation Initiatives
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ABOUT THE SYNEOS HEALTH INSIGHTS HUB

The Syneos Health Insights Hub generates future-focused, actionable insights to help biopharmaceutical companies 

better execute and succeed in a constantly evolving environment. Driven by dynamic research, our perspectives are 

informed by our insights-driven product development model and focused on real answers to customer challenges  

to help guide decision making and investment.

ABOUT SYNEOS HEALTH

Syneos Health® (Nasdaq:SYNH) is the only fully integrated biopharmaceutical solutions organization. The Company, 

including a Contract Research Organization (CRO) and Contract Commercial Organization (CCO), is purpose-built to 

accelerate customer performance to address modern market realities. Learn more about how we are shortening 
the distance from lab to life® at syneoshealth.com.
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