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In the last Soyears the average life span has 
increased by 1 Oyears, largely due to advance- 
ments in pharmaceutical drug development, 
primarily within the developed world. What will 
drive this over the next Soyears? 

Improved patient access to drugs is a critical 
goal for all stakehdders in drug discovery, de- 
velopment, and delivery. However, drug access 
levels for patients continue to decrease, driven 
by, for example, stricter regulatory policies, 
lower R&D output, stronger payer cost pres- 
sures, and a complex legal environment. Given 
the importance of health and well-being, it 
is critical for stakeholders to better under- 
stand these hurdles and develop high-impact 
solutions that sign$cantly increase patient ac- 
cess to new medicines. While pharmaceutical 
companies have had some limited success in 
overcoming R&D hurdles, a multistakehdder 
holistic approach is necessary to develop para- 
digm-changing solutions. 

A meeting of 12 distinguished health care ex- 
perts wm convened on January 26-27,2010, 
in London, UK, to address this issue. The par- 
ticipants included government regulators, 
health care policy experts, industry leaders, 
health economists, health care attorneys, pa- 
tient advocates, and academics. n e  primary 
objectives of the meeting were to further under- 
stand the hurdles to patient access and to de- 
velop high-impact global solutions. Topics dis- 
cussed included the following: 

?he nature of the problem 
Initiatives currently underway 
lnsights on the challenges and barn-ers that 
inhibit patient access to new and innovative 
medicines 
Prioritizing ideas to facilitate meanin@ 
strategies for expediting patient access to 
new medicines 

A potential path forward for implementing 
the priority ideas from the meeting 

Five of the ideas that were discussed are as fol- 
lows: 

I .  A nonprofit, independent, patient-driven 
drug assessment ageng to provide an ap- 
praisal of risks versus benefits of new drugs 
to both individuals and the society as a 
whde, unbiased by nonclinical measure- 
ments such as the quality adjusted life year 

2.An academic institute of regulatory science 
to drive research into the discipline of drug 
regulation 

3.A new Asia-Pacific panregional regulatory 
agency to provide centralized regulatory 
support 

4.Better sharing of data within the pharma- 
ceutical industry (eg, safety databases, ge- 
nomic and small-molecule libraries, negative 
outcomes) dirdy,  or potentially through 
government bodies 

5. Enhanced use of private-public partnerships 
in new product development building on 
learning from organizations such as the Bill 
and Melinda Gates Foundation, the FDA 
Critical Path Initiative, the Innovative Med- 
icines Initiatives, and the Cardiac Safety 
Research Consortium. 

(QAW 

The column reviews important discussion and in- 
sight emerging at the meeting, and is intended as 
a call to action highlighting the importance of 
improvedglobal patient access to new medicines. 
The first two of the ideas just described were 
viewed as top priority based on feasibility and 
potential impact. 
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ceutical industry. However, despite an ever- 
increasing global burden of chronic diseases, 
the number of applications for new medicines 
continues to decline and time lines to deliver 
drugs to patients continue to increase despite 
massive expansion of investments into R&D and 
enormous advances in understanding biologi- 
cal systems. 

While patients, the most important stakehold- 
ers of all, have become more educated about 
disease, their share of voice in the benefit-risk 
and benefit-cost debates has not increased com- 
mensurately. Furthermore, new demographics 
have exacerbated other needs in terms of how 
we measure therapeutic impact including mor- 
tality and morbidity, ability to function, and 
quality of life. Addressing these issues requires 
novel approaches regarding the need and bene- 
fits of incremental versus breakthrough innova- 
tion. Furthermore, the voice of patients in the 
developing world will continue to be an impor- 
tant factor in this debate, one that must be con- 
sidered for any solution to be complete. 

An aging population in the developed world, 
as well as the growing life expectancy of the de- 
veloping world, stands to further exacerbate the 
problem. For example, by 2030, individuals age 
65 and over will comprise approximately one- 
fifth of the US population (1). While we are liv- 
ing longer,' we are also experiencing unprece- 
dented rates of cancer, America's second lead- 
ing cause of death (2). At the beginning of 2007, 
in the United States approximately 12 million 
men and women were alive who had a history of 
cancer of all sites (3), and as our population 
ages, we can expect greater numbers of us will 
be living with and seeking treatment for this 
disease. 

These challenges will persist and perhaps in- 
tensify as the global population grows and the 
developing world continues to present increas- 
es in lifestyle diseases such as coronary artery 
disease, stroke, obesity, and type 2 diabetes 
mellitus. In the past, lifestyle diseases were dis- 
eases of the affluent, and uncommon in the de- 
veloping world. It is now predicted that by 
2020, these diseases will be causing 7 out 10 
deaths in developing countries (4). The devel- 

oping world is now faced with a dual dilemma of 
having both lifestyle diseases and communica- 
ble diseases (5). Access to critical life-saving 
drugs will be an imperative for these nations, 
particularly in the midst of severe economic 
constraints. Given the importance of this issue 
and the many stakeholders involved, a holistic 
look is warranted to create a new paradigm for 
developing and delivering innovative medicines 
to patients. This is both a challenge and a moral 
duty for all stakeholders involved. 

This report describes discussions at a meet- 
ing aimed at a holistic analysis of critical factors 
limiting early patient access to medicines, and 
creating a process toward the resolution of 
these issues. The path forward must include all 
relevant stakeholders, such as the biopharma- 
ceutical and medical device industry, payers, 
providers, regulators, and health policy makers. 
Pivotal to the success of any initiative will be 
regulators and policy makers who can help to 
refine the benefit-risk equation underlying pa- 
tient access to new medicines. 

O V E R V I E W  O F  T H E  N A T U R E  
O F  T H E  P R O B L E M  
The main challenge impeding access to innova- 
tive medicine lies in the optimal assessment of 
benefit versus risk for new therapies from devel- 
opment, regulatory, and delivery perspectives. 
There are five key elements to the problem, de- 
scribed below. 

DECLINING R&D PRODUCTIVITY AND 
OTHER INDUSTRY FACTORS 
The traditional development and approval cycle 
of R&D in the pharmaceutical realm has seen 
decreasing success and increasing timelines for 
regulatory review, with an added impact on in- 
tellectual property (IP) protection. The result is 
reduced patient access to novel medicines and 
disincentivization of innovation in pharmaceu- 
ticals. 

Likewise, the industry's perceived lack of 
transparency has contributed to a poor percep- 
tion by the public, further complicating intro- 
duction and marketing of new products. For ex- 
ample, there is a need for greater transparency 
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of several factors including total spending on 
drug development (particularly those that fail 
to reach market), physician payments by phar- 
maceuticals, and total expenditure on lobbyists 
and relationships with policymakers. 

LITIGATION ENVIRONMENT 
Excessive litigation protection issues have 
caused physicians and manufacturers to be 
more risk averse in their choice of therapies to 
pursue. Tort considerations have been particu- 
larly important to the pharmaceutical industry 
in limiting the risks of high R&D investment. 
Highly regulated and closely watched, pharma- 
ceutical companies have recently experienced 
significant setbacks. A poor public image and 
rising financial costs resulting from litigation 
around safety-related issues have become all 
too common. The recent Wyeth v. Levine case? 
for example, showed that a drug with serious 
potential adverse effects may trigger a winning 
lawsuit, despite clear safety warnings on its la- 
bel. Similarly, physicians suffer from the rapid 
growth in malpractice lawsuits. The resulting 
risk aversion drives pharmaceutical companies 
and physicians to forgo potentially attractive 
drugs due to potential safety concerns, thereby 
depriving access for the subset of patients for 
whom the drug could be safe and efficacious. 

INTELLECTUAL PROPERTY PROTECTION 
1P protection timelines have changed little in 
the past 15 years, resulting in shorter time on 
the market for most drugs due to the combined 
effect of longer time to approval and increased 
ability of generic pharmaceutical manufacturers 
to roll out new products. The requirements for 
patent protection as part of the development 
process further disincentivize development of 
drugs, especially in diseases with low commer- 
cial viability. In addition, the rise in "pay to de- 
lay" (6)-where a branded drug owner pays a 
potential generic competitor to delay generic 
introduction-only highlights the continuous 
defensive measures companies are taking to pro- 
tect their asset prior to loss of exclusivity. 

There is a great need for IP reform that allows 
owners of branded pharmaceuticals and gener- 

ic manufacturers to have greater certainty in IP 
protection. In addition, alternatives to the cur- 
rent period of exclusivity are worth considering 
to encourage branded manufacturers to invest 
in technologies that may be more expensive to 
produce but enable improved benefit-risk pro- 
files for the patient subpopulations with great- 
est need. 

The combination of IP and tort system reform 
would have significant impact on medicine in- 
novation and would provide much-needed im- 
petus to biopharmaceutical companies to invest 
in innovation. Such reform would involve com- 
pelling changes and landmark legislature but 
represent a critical step toward expediting pa- 
tient access to new medicines. 

REGULATORY POLICIES 
Enhanced focus on drug safety by both regula- 
tors and consumers highlights the importance 
of identifying patient subpopulations for whom 
a particular drug's benefits would outweigh the 
risks. As a result, drug safety standards and data 
demands are now more stringent. 

For example, the risk evaluation and mitiga- 
tion strategy program, which calls for manufac- 
turers to collect and analyze additional informa- 
tion on product safety, has been legally 
enforceable in the United States since 2007 for 
a broad and expanding range of drugs. The 
pharmaceutical industry is slowly adapting to 
the demands of the evolving regulatory environ- 
ment, but it has not fully internalized behavioral 
changes called for by more rigorous regulations. 

In addition, as European regulators (eg, UK, 
Germany) are getting increasingly concerned 
about cost effectiveness of approved drugs, pa- 
tient access to certain new drugs is becoming 
limited. In 2009, a prominent case saw Roche/ 
Genentech deciding not to seek approval of 
Avastin (a cancer drug) in the UK rather than 
comply with local regulators' request for data 
required to complete a cost-effectiveness evalu- 
ation, stressing the need for closer cooperation. 

PAYER COST PRESSURES 
Increasing overall health care costs have re- 
sulted in cost control efforts from both gov- 
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ernment and private payers who seek to reim- 
burse only for those drugs that show benefit 
to patients. Driven by market inefficiencies, 
health care costs have ballooned in the past 
decade, leading to increased cost conscious- 
ness. Payers (both in the EU and the US) ag- 
gressively manage drug expenses, pursuing all 
means at their disposal. Common strategies 
have included limiting patient access to expen- 
sive products, incentivizing patients to reduce 
demand or use cheaper alternatives, and en- 
couraging physicians to prescribe lower-priced 
drugs. 

There is therefore a tendency to avoid new 
technologies because they do not apply to all 
patients (in part due to the benefit-risk profile) 
and are more expensive. This cost-centric ap- 
proach has the unintended consequence of 
curtailing innovation in drug development in 
favor of producing cost-effective therapeutics. 
If the industry continues along this path, we 
run the risk of developing less expensive medi- 
cines that are used by fewer people. In con- 
trast, a patient-centric approach is required 
whereby patient subpopulations are segment- 
ed and drugs developed for patients with the 
most critical need although the risks associat- 
ed may be greater: an opposing idea to the 
general mass-market approach currently taken 
by regulators. 

In addition, the recent US legislation for 
health care reform is expected to continue to 
shape behaviors of patients, payers, providers, 
and drug makers. While the future broad im- 
pact of US health care reform on biopharma- 
ceutical innovation is unclear, more people 
will gain access to health insurance and will 
enter the health care system. Indeed, some 
pharmaceutical companies have reduced earn- 
ings (7), partially due to the need to extend re- 
bates to cover patient drug costs, which will 
force CEOs to make important trade-off deci- 
sions in drug development. This could have 
the long-term cascading effect of reducing 
spending on drug development or reprioritiz- 
ing development to focus on cost effectiveness 
and risk reduction at the expense of riskier 

projects to develop innovative drugs for criti- 
cal diseases. 

S U M M A R Y  O F  I N I T I A T I V E S  
C U R R E N T L Y  U N D E R W A Y  
While several stakeholders have experimented 
with a variety of strategies to overcome the 
hurdles of patient access to new medicines, to 
date few paradigm-shifting approaches have 
been attempted. Examples include the follow- 
ing. 

REGULATORY POLICIES, LOWER R&D 
OUTPUT, AND OTHER INDUSI'RY FACTORS 
Game-changing discontinuous improvements 
in patient access to drugs call for a more con- 
certed collaboration, both within and outside 
the industry. Faced with increasingly demand- 
ing regulators, many pharmaceutical compa- 
nies have pursued close collaborative relation- 
ships with regulators to get more drugs to 
market. Regulators have also shown an accep- 
tance of novel approaches and cooperation 
with outside parties. For example, the FDA- 
sponsored Reagan-Udall Foundation was de- 
signed to elicit and leverage industry and aca- 
demic perspectives on drug development. 

Since safety issues are the single most impor- 
tant limiting factor in bringing new medica- 
tions to patients, an industry-wide consortium 
charged with creating a comprehensive and 
easily accessible safety database (eg, via the 
FDA's Sentinel program) could play a key role in 
encouraging best practice transfer, enhancing 
transparency, and helping avoid inappropriate 
investments. 

Several additional changes could be tested 
such as increased use of biomarkers to better 
identify the correct patient subpopulations and 
surrogate endpoints, to pinpoint potential safe- 
ty and efficacy concerns. Fast-forwarding tech- 
niques (eg, microdosing in humans) could en- 
hance compound selection and disease 
outcomes. A differentiated, scaled, approval-to- 
launch approach, where only few patients are 
initially exposed (as is already the case in many 
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small phase 1 trials), could also mitigate against 
safety issues. 

PAYER C O S  PRESSURES 
Payers are replacing physicians as the most im- 
portant gatekeepers determining what drugs 
patients can access. This has led to greater 
interaction between manufacturers and payers 
very early in development. The industry is also 
increasingly focused on proving the cost effec- 
tiveness of nek medicines and devising risk- 
sharing mechanisms. Some pharmaceutical 
companies, for instance, seek to interact with 
payers early in the development process (shar- 
ing data and seeking their input, to build a 
strong health-based case for future products). 
Others have tried money-back guarantees and 
outcomes-based contracts to prove the benefit- 
risk value for patients. 

LITIGATION ENVIRONMENT 
While excessive litigation is a hallmark of the le- 
gal environment (especially in the US), discus- 
sions on health care tort reform are ongoing in 
an effort to cap medical damages. Limitations 
on these liabilities could lower barriers for phar- 
maceutical companies to get effective drugs 
with safety issues that may affect a subset of pa- 
tients. This would allow for investigation and 
use of the drug for the subset of patients with a 
more favorable benefit-risk profile. Currently, 
there is little evidence of upcoming significant 
change. 

One example of a potentially impactful meas- 
ure is the Office of Special Masters of the US 
Court of Federal Claims (also known as the Vac- 
cine Court), a no-fault system for litigating 
vaccine injury claims (8). These claims against 
vaccine manufacturers cannot normally be filed 
in state or federal civil courts, but instead must 
be heard in the court of claims, sitting without 
a jury. Such a body for the broader biopharma- 
ceutical therapeutics industry could have mate- 
rial impact in making clear the rule of law and 
providing individuals a swift, flexible, and less 
adversarial alternative to the often costly and 
lengthy civil arena of traditional tort litigation. 

IP ENVIRONMENT 
Although the IP protection environment has re- 
mained largely stable, progress is developing in 
a few areas. US congressional discussions hope 
to extend protection timelines for biologic com- 
pounds to 7-12 years. In addition, regulatory 
bodies have demonstrated increased willing- 
ness to grant orphan drug status and the corre- 
sponding 7 years of exclusivity. Beyond these 
examples, there has not been much of a move- 
ment toward either IP or tort reform. 

Overall, while noteworthy, none of these ap- 
proaches has significantly enabled greater de- 
livery of new medicines to patients. A more dif- 
ferentiated and impactful approach is required 
to create the meaningful changes at the inter- 
face of manufacturers, regulators, providers, 
and payers to enable patient access. 

R E V I E W  O F  D I S C U S S I O N S  
A T  T H E  C O N F E R E N C E  
This review is divided into the following parts: 

Insights on the challenges and barriers that inhibit 
patient access to new and innovative medicines 
Prioritized ideas to facilitate meaningful progress 
against this goal 

ideas from the London meeting. 

Participants agreed that the broad macro- 
application of benefit-risk considerations and 
various modalities of health care technology as- 
sessment (a multidisciplinary field of policy 
analysis that uses the best available scientific 
evidence on the medical, social, ethical, and 
economic implications of interventions used in 
health care) in the licensing and availability of 
new medications hampers access for special 
populations such as elderly patients, for whom 
benefit-risk expectations can differ greatly from 
younger patients. For this to occur, significant 
changes in how the regulatory agencies ap- 
proach drug approval decisions are required. 

A potential approach to better target the 
right patients who would benefit from a par- 
ticular new drug could involve classifying ther- 
apies into groups with graded levels of regula- 

A potential path forward for implementing priority 
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tory benefit-risk thresholds. New drugs would 
thus fall into categories such as life-saving 
medications, chronic disease treatments, pre- 
ventative therapies, and lifestyle drugs. Each of 
these categories would have its own benefit- 
risk profile that would impact regulators’ view 
on whether or not the drug should be ap- 
proved. Whatever the solution, the effort to 
implement it will require a broad public- 
private coalition to further define the problem 
and create multistakeholder ownership of the 
solutions. 

PRIORITY IDEAS TO FACILITATE 
MEANINGFUL PROGRESS 
The path to meaningful improvement in patient 
access to new medicines starts with a fund- 
amental change in how regulatory agencies 
view and assess new drugs. The goal of these 
agencies should be to maximize the benefit of 
the patient in the 21st century, looking at pa- 
tient populations holistically in terms of drug 
benefit-risk profiles, and not in a one-size-fits- 
all manner. With the burden of disease continu- 
ing to increase globally, there is a pressing need 
for regulatory agencies to become more flexible 
and risk tolerant. For example, progressive or 
conditional approval of drugs has not been ex- 
plored in great detail and could provide untold 
benefits to patients with life-threatening ill- 
nesses that have no therapeutic options. A con- 
ditional approval for small, critical populations 
could require manufacturers to submit addi- 
tional data (safety and efficacy) within a speci- 
fied period based on clinical experience as a 
prerequisite for full approval. This potentially 
encourages innovation and increases patient 
access to new medicines for life-threatening 
diseases. 

Given the need to develop initiatives with 
paradigm-changing impact on the described 
challenges, the conference participants identi- 
fied five ideas to improve the regulatory land- 
scape here. Ultimately, the goal is to engage a 
broad stakeholder group to further develop the 
priority ideas and drive the initiatives to frui- 
tion. 

INITIATIVE 1: A NONPROFIT, 

DRUG ASSESSMENT AGENCY 
This initiative would create a patient-driven 
agency to evaluate new medicines. 

Goal. Develop standards, metrics, processes, 
and best practices for evaluating drugs and clin- 
ical candidates. The agency would also provide 
unbiased, non-QALY-based appraisals of bene- 
fits versus risks to both individuals and the soci- 
ety as a whole. 

Issue Addressed. Lack of an independent agen- 
cy to provide unbiased benefit-risk perspectives 
on difficult-to-assess therapeutic drug candi- 
dates. 

Such an agency would be similar to consumer 
protection agencies that evaluate consumer 
products and provide ratings on their risk or 
cost versus benefits. For example, it could be 
based in a central location and members could 
consist of former regulators, physicians, preem- 
inent scientists, ex-pharmaceutical executives, 
and members of patient advocacy groups. The 
group would routinely meet to assess candi- 
dates for regulatory agency approval and pro- 
vide unbiased perspectives on the efficacy and 
safety of the drug, risks, and suitable patient 
subpopulations. 

An independent body like this could enable 
regulatory agencies to make more effective de- 
cisions on borderline drug candidates with rel- 
atively favorable risk-benefit profiles compared 
with most drugs. By assessing the potential 
therapeutic value to the most critical patients, 
innovative drugs that otherwise would not be 
approved may in fact get apprpved for only 
small subpopulations (similar to orphan drugs). 

INDEPENDENT PATIENT-DRIVEN NEW 

INITIATIVE 2: INSTlTUTE OF 
REGULATORY SCIENCE 
This initiative would seek to establish an insti- 
tute of regulatory science, complete with faculty 
and a curriculum aimed toward advancing the 
discipline of drug regulation and approvals. 
Regulatory science relates the regulatory, legal, 
and ethical requirements of biomedical prod- 
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uct development to the scientific research 
needed to ensure the safety and efficacy of 
those products. 

Goal. Enable continuous regulatory education 
and tool creating: standardize training for all 
graduates and help meet the demand for regula- 
tory professionals whose backgrounds in biolog- 
ical, pharmaceutical, and biomedical sciences 
are enhanced by the knowledge and skills need- 
ed to manage regulated biomedical products. 

Issue Addressed. Lack of independent research 
on regulatory science and drug approval; Lack 
of standardized training of regulatory experts: 
insufficient novel riskhenefit analytical pro- 
cesses and tools. 

Such an institute could sit at a major academ- 
ic institution and consist of faculty from aca- 
demia, industry, and the public sector. The cur- 
riculum could include areas such as regulation 
of foods and medical products, quality assur- 
ance, clinical research, statistics, law, and busi- 
ness. Students potentially could include mem- 
bers of regulatory agencies, regulatory affairs 
leaders of biopharmaceutical companies, and 
lawyers. The institute could be similar to the 
widely available executive MBA programs af- 
forded to business managers. 

One potential impact of this agency is in cre- 
ating the knowledge and skills to enable condi- 
tional or progressive drug approval. Another 
benefit of the regulatory science research con- 
ducted could be the creation of cooperation 
models to compare different regional agencies 
along several performance metrics. Examples of 
performance metrics would include number of 
annual approvals, approval times, efficient use 
of safety assessments, pharmacovigilance tools 
and infrastructure, resource levels, IT system 
upgrades, and training of reviewers. This would 
foster positive competition among the agencies, 
leading to superior performance. 

INITIATIVE 3: NEW ASIA-PACIFIC 
PANREGIONAL REGULATORY AGENCY 
This initiative envisions the creation of a new 
regulatory agency in the Asia-Pacific region 

that would provide centralized regulatory sup- 
port for these regions outside of North Ameri- 
ca, Japan, and Europe. 

Goal. Create an agency with sufficient re- 
sources and scale to accelerate drug approval 
in a region for which drugs are not usually de- 
signed. 

Issue Addressed. Lack of centralized regulatory 
process and resources outside of the developed 
world and also an additional route for regulator 
drug approval. 

The first embodiment of the idea could be an 
Asia-Pacific regulatory agency in Singapore that 
serves Australasia and Asia (ex-Japan). The cre- 
ation of an additional new agency (similar in 
scale to the FDA and EMA) would continue to 
drive regulatory excellence but, more impor- 
tantly, serve the needs of geographies that are 
underserved or dependent on guidance from 
the developed countries. This would encourage 
biopharmaceutical companies to invest in inno- 
vative medicines that may have a different regu- 
latory pathway to approval beyond the three 
main agencies, resulting in faster access to criti- 
cal medicines in emerging markets. 

INITIATIVE 4: ADVANCING 
SHARING OF DATA WITHIN THE 
PHARMACEUTICAL INDUmRY 
This initiative would build on current efforts to 
encourage pharmaceutical companies to share 
nonproprietary data such as safety databases, 
genomic and small molecule libraries, negative 
outcome data, and even proprietary placebo- 
arm clinical trial data directly or through gov- 
ernment bodies. Several companies have al- 
ready begun moving along this path. For 
example, GSK recently made a I3,SOO-item li- 
brary of malaria compounds freely available to 
aid the development of new innovative treat- 
ments. The release of this data, including chem- 
ical structures and associated assay data, marks 
the first time that a pharmaceutical company 
has made public the structures of so many of its 
compounds in the hope that they could lead to 
new medicines. 
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Goal. Create open source medium for the in- 
dustry to access unpublished data to accelerate 
drug development. 

Issues Addressed. Need for the biopharmaceu- 
tical industry to share information that can ac- 
celerate development of new medicines. Also 
potential to address safety issues as companies 
learn from each other. 

This would be an industry group consisting of 
representatives from each biopharmaceutical 
company. There would be an open invitation to 
all companies that are willing to contribute data 
to the group’s database. Information from the 
database would only be accessible by contribu- 
tors. Benefits for contributions could be linked 
to the value and sensitivity of the data provided. 
For example, extended IP protection could be 
provided, the length of which could be com- 
mensurate with the amount and quality of data 
provided. 

This initiative would almost certainly be a cat- 
alyst for additional research and would reduce 
development timelines by preventing compa- 
nies from making development errors previous- 
ly experienced by their peers. The long-term ef- 
fect is likely an increase in R&D innovation and 
output, resulting in new medicines. 

INITIATIVE 5: ENHANCED USE OF 
PRIVATE-PUBLIC PARTNERSHIPS IN 
PRODUCT DEVELOPMENT 
This initiative would seek to develop public- 
private partnerships to drive new product de- 
velopment. The effort would build on learning 
from organizations such as the Bill and Melinda 
Gates Foundation, the FDA Critical Path Initia- 
tive, the Innovative Medicines Initiatives, and 
the Cardiac Safety Research Consortium. 

Goal. Enable partnerships to allow for collabo- 
ration on innovative medicines for therapeutic 
areas such as communicable diseases in the de- 
veloping world. This would accelerate R&D for 
products that would otherwise be unprofitable 
for private companies. 

Issues Addressed. Such partnerships may 
spread the risk of developing products for tradi- 

tionally less attractive markets. It would provide 
access for the developing world to innovative 
medicines that tackle relevant unmet needs. 
These include preventive medicines such as 

vaccines and microbicides, as well as treatments 
for otherwise neglected diseases. 

This initiative envisions public-private part- 
nerships between foundations and govern- 
ments who may hold funds and pharmaceutical 
companies who hold R&D expertise. The Ma- 
laria RTS,S vaccine partnership between the 
Malaria Vaccine Initiative (MVl) and GSK is a 
model that has demonstrated the potential suc- 
cess of such partnerships in tackling difficult 
therapeutic areas. MVI is a vaccine develop- 
ment program of PATH, an international non- 
profit organization working to improve global 
health. Established in 1999 and funded primar- 
ily by the Bill and Melinda Gates Foundation, 
MVI works to accelerate the development of ma- 
laria vaccines and to ensure their availability 
and accessibility in the developing world. Suc- 
cessful partnerships could have a significant 
impact on morbidity and mortality due to com- 
municable diseases in the developing world. 
Such partnerships could also tackle other small 
and risky commercial markets such as those for 
orphan diseases. 

A POTENTIAL PATH FORWARD FOR 
IMPLEMENTING PRIORITY IDEAS 
Moving forward, conference attendees pro- 
posed the creation of working groups that 
would formulate and articulate a paradigm shift 
in the effort to enable patient access to new 
medicines. The working groups would be led by 
participants overseeing the work of three or 
four stakeholders aligned against the agreed- 
upon initiative. The following four actions were 
recommended: 

Further evaluate and decide on priority initiatives 
and ideas to implement. Determine which ideas 
need to be developed further, and next steps, in- 
cluding (a) outlining the objectives, (b) determin- 
ing potential impact, (c) assessing the feasibility of 
each idea, and (d) offering additional ideas that 
may be relevant. 
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Determine additional stakeholders to involve and 

outline a communications plan. Initial key next 
steps could include (a) determining how to engage 
a broad coalition against the prioritized objectives, 
and (b) selecting a neutral forum and partners to 
sponsor implementation efforts. 
Create working groups with a clear governance 
structure. Once the ideas are prioritized and 
stakeholders determined, small multistakeholder 
working groups would lead cross-group commu- 
nication and plan to advance the prioritized initi- 
atives. 
Identify resources needed and funding opportuni- 
ties. The successful execution of these ideas will 
require additional resources, including adequate 
funding. One option could be to use a multicon- 
sortium model to pursue these projects and access 
existing funding pools. 
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1. The average life expectancy of a child born in the 

United States today is 78 years. See http://www 
.cdc.gov/nchs/fastats/lifexpec.htm. 

2. In this 2009 case, Diane Levine successfully sued 
and won $6  million from Wyeth after injection of 
Wyeth's Phenergan caused gangrene in her hand, 
despite a clear FDA-approved warning on the box 
naming gangrene among possible side effects. 

R E F E R  E N  C E S  
1. 

2. 

3. 

4. 

5. 

6. 

7. 

Federal Interagency Forum on Aging-Related Sta- 
tistics. Population. http://www.agingstats.gov/ 
Agingstatsdotnet/Main-Site/Data/2008-Docu 
ments/Population.aspx. 
lacobson PD, Romano LV. Patient access to unap- 
proved therapies: the leading edge of medicine 
and law.] Health Life Sci Law. 2009:2(2):45,47-72. 
National Cancer Institute. SEER Stat Fact Sheets: 
all sites, http://seer.cancer.gov/statfacts/html/all 
.html#incidence-mortality. 
Boutayeb A, Boutayeb S. The burden of noncom- 
municable diseases in developing countries. Int ] 
Equity Health. 2005;4:2. 
Francis 1. Life style diseases in developing world. 
Calicut Med]. 2008;6(3):el. 
Simmons J. "Pay to delay" generic drug case needs 
further review, court says. HealthLeaders Media. 
April 30, 2010. http://www.healthleadersmedia 
.com/content/QUA-250351 /Pay-to-Delay-Gen 
eric-Drug-Case-Needs-Further-Review-Court 
-Says. 
lacob M. Eli Lilly feels the effects of health care 

Drug Information Journal  at DIA Member on May 18, 2015dij.sagepub.comDownloaded from 

http://dij.sagepub.com/


550 M E E T I N G  R E P O R T S  Pitts, Cautreels, Baker 

reform. Forbes.com. April 19, 2010. http://www 
.forbes.com/2010/04/19/eli-lilly-earnings-mar 
kets-equities-amylin.htm1. .gov/vaccine-programoffice-special-masters. 

8. US Court of Federal Claims. Vaccine Program/Of- 
fice of Special Masters. http://www.uscfc.uscourts 

The authors report no relevant relationships to disclose. 

 at DIA Member on May 18, 2015dij.sagepub.comDownloaded from 

http://dij.sagepub.com/

