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DCRI, Boehringer expand patient registry 
By Mary E. King, Ph.D.

Boehringer Ingelheim Pharmaceuticals 
and the Duke Clinical Research  
Institute (DCRI) are markedly expanding 

the reach of the Idiopathic Pulmonary Fibro-
sis–PROspective Outcomes (IPF-PRO) Registry, 
the first multicenter longitudinal patient registry 
for IPF in the U.S. IPF-PRO patient registries can 
be critical to the understanding and study of 
unusual diseases, and the development of these 
registries is on the rise. First launched in 2014 
with a goal of enrolling 300 patients at 18 clinical 
study sites, the registry now aims to increase 
enrollment to 1,500 patients across 45 sites 
nationwide. 

IPF is a rare, very serious lung disease affect-
ing as many as 132,000 Americans. IPF-PRO 

collects information that describes the natural 
history of IPF in newly-diagnosed patients, 
the impact of IPF on patient quality-of-life and 
current clinical practice patterns. Patients also 
provide blood samples for a biomarker bank 
to enable future research on blood or genetic 
markers for IPF.

The new enrollment goal emphasizes the 
importance of the patient registry to under-
standing IPF. While single medical centers may 
see one or a few patients with a disease that 
occurs infrequently, aggregating data from a 
national registry allows for a more thorough 
understanding of a rare disease. 

“A major goal and scientific contribution of 
the registry will come from the ability to follow 

Biomedical Systems and Foundry Health  
partner on immediate-access data system
By Scott Howe

Biomedical Systems and Foundry 
Health are partnering to create 
a cloud-based data management 

system that delivers clinical trial data in real 
time. Industry experts believe that cloud-
based data management systems for clini-
cal trials offer the potential of greater speed 
and flexibility, which could reduce costs, 
increase collaboration between researchers 
and accelerate the research and develop-
ment process. The delivery of immediately 
accessible data could allow researchers 
to advance trials more quickly—or even 
address potential problems as soon as they 
appear. 

Biomedical Systems is a St. Louis-based 

provider of central diagnostic services, and 
Foundry Health, headquartered in Chicago, 
is a developer of software systems for clini-
cal trials and medical environments. In a 
statement announcing the partnership, the 
companies said that their joint project was 
aimed at helping clients in pharmaceuticals 
and biotechnology, as well as CROs. No defi-
nite timeline was given for the rollout, but 
Biomedical Systems and Foundry Health 
said that all of their clients would eventually 
have access to the new system.

Tim Barrett, CEO of Biomedical Systems, 
said, “The cloud-based platform we are 
developing with Foundry Health will enable 
clinical trial sponsors to view their data in 
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Drug Sponsors

}} BioLineRx, a clinical stage biopharmaceutical 
company dedicated to identifying, in-licensing 
and developing promising therapeutic candi-
dates, has established a joint venture (JV) with 
I-Bridge Capital, a Chinese venture capital fund 
focused on developing innovative therapies in 
China. The joint venture, named iPharma, will 
develop innovative clinical and preclinical thera-
peutic candidates originating primarily in Israel to 
serve the Chinese and global healthcare markets. 

R&D Trends

}} The University of Nebraska Medical 
Center (UNMC) and Purdue Pharma have 
entered into a partnership to advance graduate 
education and scientific research that could lead 
to new drug therapies for patients. The alliance 
will promote, develop and expand research 
and educational exchange in the neurosciences 
related to pain, the central nervous system and 
other chronic diseases. One of the goals is to 
close the gap between academic research and 
drug development by shortening the lengthy 
path of drug development from idea to poten-
tial commercialization through workforce devel-
opment and education, as well as research. The 
partnership also includes a new Purdue Pharma 
Scholar program with funding for graduate 
students conducting research in neuroscience, 
particularly pain research. Three first- or second-
year graduate students per year will receive a 
one-year graduate tuition scholarship. 

}} The number of drug candidates in clinical tri-
als from Massachusetts-headquartered compa-
nies increased by 14% from 2014, and the total 
number of drug candidates increased to 1,645, 
a 10% increase, according to an annual industry 
report published by MassBio. Massachusetts 
researchers are currently researching and devel-
oping products for patients with 362 different 
medical indications. Oncology drugs make up 
36% of that pipeline with systemic anti-infec-
tives, central nervous system, and musculoskel-

etal therapeutic areas as other strong areas of 
research. The Massachusetts drug development 
pipeline includes 13 candidates that are pend-
ing FDA approval. Massachusetts continues to 
lead the nation in biotechnology R&D jobs, a 
segment of the larger industry employment, 
with 31,469 positions in 2015, and maintained 
its position as the leader in biotech R&D as de-
fined by industry concentration. Total employ-
ment in the biopharma industry in Massachu-
setts rose to 63,026 in 2015, approximately 
2,570 jobs more than 2014, based on data from 
the U.S. Bureau of Labor Statistics’ Quarterly 
Census of Employment and Wages (QCEW). As 
a result of the growth in combination products 
and the continued blurring of the lines between 
drugs, diagnostics and devices, MassBio has also 
started to track the performance of the medical 
device segment of the life sciences industry. 
Data shows that medical device employment 
is down by 6.9% over the last 10 years, which 
puts Massachusetts in the middle of the pack of 
states with the largest number of medical de-
vice jobs. The report also highlights that venture 
investment in Massachusetts rose to a record 
$2.1 billion in 2015, with Massachusetts receiv-
ing 28% of all VC dollars in biotech in the U.S.

}} Biothera Pharmaceuticals has announced 
a collaboration with Merck, known as MSD 
outside the U.S. and Canada, to expand the 
companies’ ongoing clinical program evaluating 
KEYTRUDA (pembrolizumab), Merck’s anti-
PD-1 inhibitor, in combination with Biothera’s 
Imprime PGG, a Pathogen Associated Molecular 
Patterning molecule, or PAMP. Imprime PGG 
acts as an immunological “ignition switch” 
enlisting the innate immune system to enhance 

the therapeutic efficacy of tumor targeting, anti-
angiogenic, and immune checkpoint inhibitor 
antibodies. Under this new collaboration, a 
phase II clinical trial is anticipated to enroll 
up to 95 patients who have either advanced 
melanoma no longer responding to initial treat-
ment with a checkpoint inhibitor therapy or 
TNBC whose disease has progressed following 
treatment with one or more lines of therapy for 
metastatic disease. Biothera will be the spon-
sor of the study, which is planned to begin in 
the fourth quarter of 2016. Merck will provide 
clinical supplies of KEYTRUDA for the planned 
studies. Other terms of the collaboration were 
not disclosed.

}} SAB Biotherapeutics, a clinical-stage 
biopharmaceutical development company, has 
been awarded a contract for up to $5.3 million 
by the Biomedical Advanced Research and 
Development Authority (BARDA) within the 
Office of the Assistant Secretary for Prepared-
ness and Response in the U.S. Department of 
Health and Human Services (HHS). The fund-
ing will be used for advanced clinical manu-
facturing and testing for SAB’s novel antibody 
therapeutic (SAB-301) to treat MERS-CoV. Phase 
I clinical trials are currently underway for SAB-
301. The NIH is evaluating dosage and safety 
and a final report is expected in the first quarter 
of 2017. Once these trials in healthy candidates 
have been completed with no significant 
safety concerns, the potency and dosing of the 
treatment can be evaluated in phase II trials in 
patients with MERS in endemic countries utiliz-
ing the product specified in the BARDA contract 
also conducted by the NIH.
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CROs/Service Providers

}} Metrion Biosciences, a specialist ion-
channel and drug discovery CRO, has entered 
into an agreement with a network of partners 
to evaluate the use of primary human dorsal 
root ganglion (hDRG) neurons in pain research. 
This Consortium comprises the University 
of Glasgow, the University of St. An-
drews, NHS Greater Glasgow & Clyde (NHS-
GGC), Metrion Biosciences, the Grünenthal 
Group in Germany, and the U.K. National 
Centre for the Replacement, Refinement 
and Reduction of Animals in Research 
(NC3Rs), with vital support and facilitation by 
NHS Blood & Transplant (Scotland). The ultimate 
aim of the project is to enhance research ef-
ficiency by putting in place a system whereby 
high quality and viable human DRG neurons 
can be supplied to both industrial and academic 
researchers, thereby partially superseding 
current methods involving isolated cells or 
tissues from animals, or in vivo animal testing. 
Successful implementation of the system will 
increase our understanding of the human sys-
tem, facilitating drug target identification and 
supporting more rapid development of novel 
pain therapeutics. The Consortium anticipates 
that the project will lead to the development of 
a successful human sensory neuronal model for 
improved mechanistic understanding and com-
pound screening, which will aid in advancing 
the speed and quality of research into new pain 
therapeutics. Better understanding of human 
DRG neurons may also facilitate the develop-
ment of stem cell-derived sensory neurons 
for use in high throughput and high content 

screening of new drug candidates. A successful 
outcome of the collaboration will also include 
a contribution to the reduction in the use of 
animals in pain research. 

Ethics/Regulatory

}} Theranos, a health technology company, 
has filed a notice of intent to appeal the 
sanctions that the Centers for Medicare 
and Medicaid Services (CMS) imposed last 
month on the company’s Newark, Califor-
nia, lab. Theranos is not conducting patient 
testing at its Newark facility. In addition, since 
CMS originally announced the imposition 
of sanctions, Theranos has made substantial 
progress toward correcting the deficiencies 
CMS identified, including appointing new 
laboratory leadership; enhancing Theranos’ 
clinical policies and procedures; and revamp-
ing training programs.

Study Conduct

}} Leapcure, a provider of patient engagement 
solutions for clinical trials and pharmaceutical 
research, has teamed up with Scientist.com, 
a marketplace for pharmaceutical services, to 
provide patient recruitment services for users 
of Scientist.com’s network of 10 pharmaceuti-
cal research marketplaces. The partnership will 
provide white-label, global clinical recruitment 
services using Leapcure’s smart patient engage-
ment platform. Leapcure’s Adaptive Patient 
Screening Platform (APSP) recruits patients 
based on the study’s conditions, inclusion/exclu-
sion criteria, location, and procedure. 

}} A new quality improvement initiative that 
aims to create effective solutions in optimizing 
adult vaccination rates has been announced. 
The program, the Adult Immunization Project, 
is a collaboration among the Duke Clinical 
Research Institute (DCRI), Duke Primary Care, 
Pfizer and Premier. Researchers will jointly 
work to develop evidence-based interventions 
to support indicated adult vaccination practices 
among providers in the Duke Health system. As 
part of the collaborative project, researchers at 
Duke will analyze data from primary care prac-
tices before, during and after the deployment 
of educational interventions to determine 
which approaches were successful in helping 
patients understand the benefits and risks as-
sociated with various vaccinations. The project 
will be piloted throughout Duke Primary Care 
practices, engaging frontline clinic staff on 
improving patient awareness and delivery of 
indicated and customary immunization care 
for current adult patients. “With the data being 
collected, we’ll be able to better understand 
what motivates provider and patient behavior, 
and understand what types of interventions 
have the most traction,” said John Anderson, 
M.D., chief medical officer for Duke Primary 
Care. Patient data will be stored, streamlined, 
and analyzed using Premier’s CECity quality 
analytics platform. The platform is a clinical data 
warehouse that allows healthcare providers to 
access patient information in a single, consoli-
dated view. In addition to access of patient 
vaccination status, the platform allows provid-
ers to manage outlier reports, identify high-risk 
patients, and connect patients to appropriately 
targeted interventions.  

Increase Participant 
Comprehension

bit.ly/ImprovingConsent

Download Whitepaper
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many patients [with IPF] serially over time and 
correlate both clinical factors and biomarkers 
with longer term clinical outcomes and patient 
reported quality-of-life,” explained Scott Palmer, 
M.D., director of Pulmonary Research at the DCRI.

“Most of what we understand about IPF 
comes from smaller, single center studies or 
randomized clinical trials with strict inclusion 
and exclusion criteria,” Palmer said. Such strict 
criteria, while extremely valuable in clinical stud-
ies of therapeutic agents, limit the amount of 
information that can be gathered from patients 
with IPF who may not qualify for such trials due 
to comorbidities or stage of disease. The registry 
aims to collect a wide variety of  “diverse, real 
world” patient data. Palmer said, “This registry, 
drawing from a broader range of centers with 
minimal exclusion criteria, will allow us to better 
understand the disease, its natural history and 
the impact on patient-centered outcomes.” 

Mary Dunkle, vice president for Educational 
Initiatives at National Organization for Rare 
Disorders (NORD), echoed Palmer’s comments 
about the need for patient registries for rare 
diseases. “Registries and natural history studies 
are vitally important to research because they 
promote a better understanding of diseases 
and how the same disease may affect different 
people in different ways. They can also show 
the impact of environmental variables. In recent 
years, it has become increasingly clear that these 
basic resources can both decrease the cost of 
research and increase the likelihood of success. 
Particularly with rare diseases, when the patient 
population is small and geographically dispersed, 
having a patient registry or natural history study 
is tremendously important,” she said. 

Catherine Blansfield, vice president of Access 
and Outcomes Services at NORD, said, “The 
NIH now recognizes about 7,000 rare diseases, 
and 30 million Americans have a rare disease.”  
The FDA calls a disease “rare” when it affects 
fewer than 200,000 in the U.S. But 95% of these 
diseases do not have an approved treatment 
available. The more patients who join a registry, 
the more knowledge that can be gained and 
the better the chances that a treatment can be 
developed.

The need for gathering more data about rare 
diseases is driving an increase in the number of 
patient registries, confirmed Kyle Brown, CEO of 
PatientCrossroads, a patient-centered data 
company. Brown explained that these registries 
“can go straight to the patient perspective, pro-
viding information about the patient journey, 
including how they were diagnosed and how 
long it took, their general health, the treatments 
they have tried, family history, etc.” 

Some registries are strictly patient-focused, 
Brown explained, aggregating input directly 

from patients who sign up online with the 
goal of providing education about a disease 
and feedback about others’ experience with it. 
Other registries may have healthcare workers 
entering patient data from a clinical site, with 
a focus on clinical research. Some registries 
start as patient-focused, online sites, but attract 
research interest and funding and develop into 
larger projects that may, for example, identify 
potential participants for clinical trials.  

Sharon Terry, co-principal investigator for 
PCORnet, the National Patient-Centered Clinical 
Research Network, also stressed the importance 
of patient registries. “They create a way for clini-
cal trials to enroll appropriate patients quickly,” 
she said. “Registries also give affected individuals 
and their families information about what the 
characteristics and progression of a condition 
are, and provide the basis for studies that are 
critical to discovering better treatments, better 
biomarkers and better treatment outcomes.” 

Terry continued, “Individuals and their 
families are the best source of the questions that 
biomedical and particularly outcomes research 
should address. These individuals, as part of reg-
istries, are a ready community to be part of the 
research from the start and all the way through 
the process. Participant-centric research requires 
structured, organized methods for engagement 
that are meaningful, and registries can provide a 
good deal of that architecture.”

While the Boehringer and DCRI patient regis-
try is one among the crowd, the potential gains 
for IPF research and future patient engage-
ment can only benefit clinical trials and further 
highlights just how important patient registries 
are.  

“Participant-centric research 
requires structured, organized 

methods for engagement  
that are meaningful, and 

registries can provide a good  
deal of that architecture.”

—Sharon Terry, co-principal investigator, 
PCORnet
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real time and subsequently make decisions 
based upon this information. The overall 
benefit this provides sponsors is significant. 
More timely access to data facilitates a more 
proactive, rather than reactive, approach to 
trial management.”

This “timely access to data” is the reason 
more and more industries—and individu-
als—have turned to the cloud as a storage 
solution in recent years. Simply put, the 
cloud is a remote server or a network of 
servers hosted by a third-party provider. 
Unlike traditional database systems, in 
which a server is placed at an organization’s 
location, and individuals can only access 
data directly or over a local area network 
(LAN), cloud-based data management 
systems allow data to be accessed anytime, 
anywhere—all that’s needed is an internet 
connection.

These improvements in speed and 
flexibility can help address the many cost, 
safety and reliability issues affecting clinical 
trials. Rani Hublou, chief product officer at 
Comprehend Systems, cited a recent study 
in which 80% of ClinOps leaders claimed 
that they regularly missed milestones and 
reported quality uncertainty. 

Cloud-based data management could 
lead to great improvements in research. 
“Firstly, it’s a more efficient use of resources 
because study teams can now make 
smarter, more efficient decisions with a 
new speed to resolve priority data quality, 
subject compliance and enrollment issues,” 
Hublou said. In addition, she explained that 
the forecasting, monitoring and notifica-

tion functions of cloud-based systems 
allow researchers to proactively identify 
and escalate priority study issues, which 
can help avoid CRO change orders and cost 
overruns created by delays related to enroll-
ment and data quality. Finally, Hublou said, 
cloud-based data management “reduces 
safety and data quality risk by monitoring 
key performance indicators and ensuring 
the right escalation occurs at the earliest 
possible time.”

Given these advantages, it’s not surpris-
ing that many organizations have turned 
to new data management systems, which 

could bode well for the Biomedical Sys-
tems/Foundry Health partnership. With the 
addition of even more quickly accessible 
data, the benefits are immediately appar-
ent. 

For systems like the one being devel-
oped by Biomedical Systems and Foundry 
Health to have their intended impact on 
clinical trials, a number of technical consid-
erations must be addressed. From Hublou’s 
perspective, these issues include intuitive 
administration tools to allow application 
administrators to quickly manage user roles 
and create additional schemas and views 
as needed. She also believes that effec-
tive data management systems need “next 
generation user interfaces” that let casual 
users get quickly up to speed with the sys-
tems while allowing power users access to 
the depths of the application’s capabilities. 
Finally, Hublou says that research teams 
deploying a cloud-based data management 
system need a dedicated compliance staff 
to assist them in developing a validated 
solution.

This partnership to create a cloud-based 
data management system that provides 
data in real time is the next advancement in 
data management systems. The new system 
will likely be broadly applicable, as it will be 
available to all phases of clinical research.

Foundry Health CEO Brock Heinz ex-
plained, “Biomedical Systems will focus on 
applications in phases II through IV, while 
Foundry Health will continue to service 
clients, concentrating on phase I.”  

“The cloud-based platform  
we are developing with  

Foundry Health will enable  
clinical trial sponsors to  

view their data in real time  
and subsequently make  

decisions based upon this 
information. The overall  

benefit this provides sponsors  
is significant. More timely 

access to data facilitates a more 
proactive, rather than reactive, 
approach to trial management.”

—Tim Barrett, CEO, Biomedical Systems
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Clinical trial success will depend on effective use of technology and human touch

Patients want a friendly face to 
guide them into clinical trials, 
not an avatar.

But as people increasingly use 
technology for everything from buy-
ing groceries to Googling their medi-
cal symptoms, technology is gaining 
a strong foothold in clinical trial re-
cruitment.

Sites, sponsors and CROs strug-
gling to find patients for trials have 
found help from high-tech approach-
es including data management, tab-
let and smart phone applications and 
targeted internet ads.

The focus on technology, though, 
raises concerns that the clinical trials 
world is forgetting what patients ac-
tually want.

“They’re lured by shiny new ob-
jects” like insurance claims databases 
that can be mined for potential pa-
tients, said John Needham, head of 
Patient Recruitment Strategy, a Phila-
delphia consulting firm. “They’ve for-
gotten it’s about human beings.”

Christine Pierre, president of the 
Society for Clinical Research Sites 
(SCRS), said all the bells and whistles of 
technology can’t drown out the need 
for a patient to have a sincere conver-
sation with someone knowledgeable 
about the study. “It’s the foundation 
of how informed consent is obtained,” 
Pierre said. “It’s conversation. It’s not 
tweeting. It’s not email. It’s a good 
old-fashioned conversation.”

A study by the Center for Informa-
tion & Study on Clinical Research Par-

ticipation (CISCRP) found while 52% 
of patients surveyed prefer to hear 
about trials from their primary care 
physicians, only 20% do.

Personal touch still needed

Those numbers frustrate trial recruit-
ers. Knowing patients like to hear 
from their doctors is one thing. Get-
ting busy medical staff juggling mul-
tiple trials to do that is another.

“If it comes from physicians it car-
ries more weight. But how do we 
make physicians talk to patients 
about the trial?” said Gretchen Goller, 
senior director of patient access and 
retention services at CRO PRA.

Michelle Sowell, research director 
at Clinical Research Atlanta (CRA), said 
sites don’t tap into family practitio-
ners because often they are too busy 
and many do not understand the val-
ue of clinical trials. CRA has worked to 
build relationships with internists, pe-

diatricians and cardiologists, but of-
ten they fail to complete the training 
needed to become sub-investigators.

University of Alabama Birming-
ham (UAB) professor of medicine Ken-
neth Saag, M.D., said technology can 
spur overtaxed doctors to become 
involved in trials.

Saag, director of the UAB Arthritis 
and Musculoskeletal Centers for Edu-
cation and Research on Therapeutics, 
is studying whether paper or electron-
ic versions of informed consent are 
more efficient for doctors and create 
more knowledge and satisfaction for 
patients and doctors. Electronic ver-
sions can include animation and quiz-
zes to check patients’ comprehension.

The ideal recruitment, said Michael 
Conlon, M.D., a biostatistician at the 
University of Florida, is to use data to 
find the right patients and then have 
professionals with strong interper-
sonal skills convince them to enroll. 
High tech hands off to high touch. 
Conlon is associate director and COO 

Balancing high-tech and
high-touch approaches

What are the most important factors influencing your decision to participate in a clinical 
research study? 

Percent rating the factor ‘somewhat 
important/most important’

Quality of the care 85%

Access to medical/research professionals 83%

Opportunity to learn about my disease 79%

Opportunity to receive information about 
the results of my study

71%

Source: CISCRP, 2013 Perceptions & Insights Study; N=1,724 study participants; top four factors out of 10 rated
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The Pulse on Site Success   By Christophe Berthoux

A great deal of emphasis has tradition-
ally been placed on the sponsor-site 
relationship and the sponsor-CRO 

relationship; however, given the complexities 
of the current clinical research environment, 
these relationships are being redefined. CROs 
have recognized the importance of develop-
ing new approaches in order to ease the ad-
ministrative burden typically placed on sites. 

A common frustration for sites is the 
length of time it takes to receive grant or 
start-up payments. Many sites struggle to 
maintain the cash flow necessary to continue 
operations. Late payments from Sponsors 
and CROs contribute to this problem. This is 
obviously not sustainable for sites, and CROs 
are implementing stricter rules for payments 
to sites in order to ensure that research can 
continue without interruption. 

Another issue for sites is CROs do not 
ensure monitors are well-trained and un-
derstand the protocol. CROs should respond 
to these problems by restructuring their 
training procedures and making sure sites 
are equipped to support new monitoring 
initiatives, such as risk-based monitoring 
or centralized monitoring. Most specific 
monitoring approaches for potential issues 
should be identified and discussed during 
the feasibility process to assess the research 
location’s capabilities. This will also ascertain 
how certain responsibilities would change 
compared to more traditional methods. 

Significant pressure is placed on sites to 
enroll patients quickly in order to adhere to 
a specific timeline. This can be challenging if 
sites don’t feel they have been equipped with 
adequate information related to the study, or 
were not given any opportunity to provide 
input during protocol development. Some 
CROs may attempt to alleviate this burden by 
stepping up the level of support offered for 
patient recruitment. They may increase train-
ing and other site-specific services related 
to each study. Sites should be encouraged 
to convey anticipated challenges to the CRO 
and collaborate to create site-specific recruit-

ment plans aimed at minimiz-
ing delays. 

As CROs search for ways 
to ease the burden placed 
on sites, technology contin-
ues to play a large part in 
determining new methods 
and approaches. This is not 
without its challenges, how-
ever, especially as the market 
is saturated with technology 
companies developing new 
products geared toward the 
clinical research industry. 
There is no doubt technology 
offers a solution to many problems that arise 
at all levels, but sites are often left to deal 
with multiple electronic platforms as they 
simultaneously conduct several studies. This 
can increase confusion among the staff as 
they must be trained to operate all systems 
and software, and must keep up with an 
ever-increasing list of login information and 
passwords.

These issues will continue to be a heavily 
discussed topic, and sites and CROs can work 
together to leverage better relationships. 
Creating preferred relationships between 
sites and CROs will help both sides operate 
more efficiently, particularly at the site level, 
as the start-up process is simplified and the 
administrative burden is lessened. Emphasiz-
ing this relationship is a win-win for both 
parties. CROs benefit from having a network 
of preferred sites that are ready to activate 
immediately on a new study. This gives sites 
access to more studies and provides a channel 
for sites to voice concerns and stay abreast of 
what may be coming down the pipeline. 

CROs and sponsors are certainly taking 
notice of the importance of ensuring site 
success for all studies; however, it is impor-
tant for sites to be proactive about setting 
the tone for stronger CRO-site relationships. 
Active communication is key in this process; 
remain clear and direct regarding what 
information and tools are needed to success-

fully conduct a study. Consider a “Reverse 
Feasibility” questionnaire when a new study 
opportunity is presented. The questionnaire 
might vary depending on the needs of the 
site and the state of the existing relationship 
with the CRO, but it will likely include re-
quests for more detailed information regard-
ing the protocol or clarification of inclusion/
exclusion criteria. Information gained from 
the questionnaire will enable the site to make 
an informed decision regarding participa-
tion in the study and will further provide the 
CRO with better data to make more accurate 
enrollment and timeline predictions. 

Ultimately, a site that is assertive and pro-
active about requesting information to clearly 
determine expectations will operate more 
efficiently. The site may also be less likely to 
make commitments that are not likely to be 
met. Traditional methods may need to be 
challenged, but overall, maintaining active, 
two-way communication with a CRO will not 
only benefit the site, but ultimately lead to 
more successful study outcomes. 

Dr. Christophe Berthoux has been the chief 
executive officer at Synexus since September 
2010. Synexus is the world’s leading site man-
agement organization (SMO), dedicated to the 
recruitment and management of clinical trials 
across the globe for over 24 years. Email com-
ments and questions to sarah@vanepercy.com.

Areas of increased time invested by sites

Source: Synexus, 2016
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Three Questions

CWWeekly presents this biweekly feature as 
a spotlight on issues that executives in clinical 
research face. This week, writer Suz Redfearn 
spoke with Helen Springford, vice president 
of Strategic Development for U.K.-based 
Illingworth Research, a traditional CRO that 
also offers research nurse home visits to study 
participants.

Q How does patient centricity bear on 
operations with patients in clinical 

trials? Hasn’t there always been some aspect 
of patient centricity when a patient interacts 
with a nurse?

A Yes and no. Nurses 
seeing patients—as I 

began doing 25 years ago 
when I became a research 
nurse—in the clinic is of 
course patient-centric just 
by its nature; you’re with pa-
tients. But back then, it was far more simple: 
people went to the hospital or primary care 
physician to be seen for the study. That’s just 
the way it was. In those days, we didn’t have 
the technology to conduct study visits in the 
home the way we do now. The whole process 
is now easier on patients, making them hap-
pier and retaining them in the study.

Research into orphan diseases has also 
played a part in changing the dynamic. 
The rarer the disease, the harder it is to find 
patients for the trials. It can be like finding a 
pearl in the ocean or a needle in a haystack. 
The value of each enrolled patient is huge, 
and once researchers identify a patient for 
a rare disease trial, they want to do every-
thing they can to make it easy for them to 
participate. The idea of being patient-centric 
has spread and is now used in many types 
of trials. Sponsors and CROs are comfortable 
with the fact that the trial doesn’t necessarily 

need to take place inside a specific building. 
Because everything’s so mobile now, the trial 
can come to the patient. 

Here’s a good example. We had a pediatric 
patient with Duchenne muscular dystrophy 
who used to have to go from the Isle of Man 
to London every week for a patient visit. He 
would miss a day of school and his parents 
had to miss work. The sponsor engaged us, 
and our research nurses went to see him at 
home for the majority of the visits. Thanks to 
the switch, he missed just a half day of school 
and didn’t have the stress of travel. Traveling 

is also very hard for elderly patients, patients 
with pain and patients with cancer. It’s rather 
simple. If you make life easier for patients, 
there’s a good chance they’ll stay in the trial. 

Q Does the investment in a truly patient-
centric approach really pay dividends? 

A Yes, but not just in terms of monetary 
value. Satisfaction and happiness 

among patients and people who care for 
patients should never be underestimated. 
My background is in nursing, and no matter 
what I’m doing as I work on a study—re-
cruiting, working with data—I never forget 
there’s a patient at the end of it. 

The more patient-centric approach helps 
a lot with recruitment and retention. When 
we looked at our numbers after we began 
doing home visits, we saw that in a few 
studies where home visits were offered, we 

lost no patients. Not a single one was lost. If 
you lose a patient, you might be looking at 
a huge loss to the sponsor as it could delay 
getting to market. To not lose one patient in 
a study is phenomenal, especially in a rare 
patient population. 

I don’t see this trend ending, especially 
now that the technology is here to support 
it. People are much more mobile than they 
used to be, and it isn’t always necessary for 
patients to come to the hospital to partici-
pate in a study. There’s so much you can do 
with them and for them in their homes, in 
the workplace and at school.  

Q Will the recent U.K. vote to 
leave the European Union 

spell disaster for the U.K. clini-
cal trials arena?

A Everyone is showing great 
concern about what will 

happen to companies and 
research in the U.K., but no 

one knows what will actually happen. It will 
take several years to negotiate the terms of 
Brexit, in any case. A few possible scenarios 
are: funding sources that typically come from 
outside the U.K. will dry up, or the political 
uncertainty and instability—as we’ve seen 
among some clients who have worked in 
Ukraine, Russia and Serbia in the past—may 
cause some degree of aftershock. But I can’t 
see the U.K. closing down clinical research. 
There is such talent here. People are worried, 
but things could stay largely the same. Possi-
bly some good could even come of it. Maybe 
we find that we actually can trade well with 
other parts of the world, and we come out 
ahead. Or it could be that we negotiate the 
terms of the Brexit deal and take it to another 
vote and decide to stay. Who knows? I cer-
tainly have heard a lot of questions about it 
from clients already. But nothing is different 
yet, other than all the questions.  

Helen Springford, Illingworth Research 

“The value of each enrolled patient is 
huge, and once researchers identify a 
patient for a rare disease trial, they want 
to do everything they can to make it easy 
for them to participate.”
Helen Springford, VP, Illingworth Research 
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Drug & Device Pipeline News
Company Drug/Device Medical Condition Status Sponsor Contact
InCarda 
Therapeutics

flecainide recent onset atrial fibrillation Phase I trials initiated  
in Australia

info@incardatherapeutics.com
www.incardatherapeutics.com

Oncternal 
Therapeutics

TK216 Ewing sarcoma Phase I trials initiated (858) 434-1113
info@oncternal.com 
www.oncternal.com

Betagenon O304 type 2 diabetes Phase IIa trials initiated +46 90154822
info@betagenon.com
www.betagenon.se

Kadmon tesevatinib recurrent glioblastoma Phase II trials initiated www.kadmon.com
NLS Pharma Group Mazindol attention deficit  

hyperactivity disorder
Phase II trials initiated +41 41 618 80 00

contact@nls-pharma.com
www. nlspharma.com

Heart Metabolics perhexiline hypertrophic cardiomyopathy, 
moderate-to-severe heart  
failure with preserved left 
ventricular function 

Phase IIb trials initiated 
enrolling 33 subjects  
in the U.S.

www.heartmetabolics.com

NeuroDerm ND0612L Parkinson's disease Phase III trials initiated 
enrolling 150 subjects

+972 8 9462729
info@neuroderm.com
www. neuroderm.com

Alexion 
Pharmaceuticals

ALXN1007 graft-versus-host disease Orphan Drug designation 
granted by the EC

www.alexion.com

Biotie BTT1023 primary sclerosing cholangitis Orphan Drug designation 
granted by the FDA

www.biotie.com

Regenicin NovaDerm deep-partial or full-thickness 
thermal burns

Orphan Drug designation 
granted by the FDA

www.regenicin.com

Scynexis SCY-078 invasive Aspergillus infections Orphan Drug designation 
granted by the FDA

(201) 884-5485
info@scynexis.com
www.scynexis.com

Synlogic SYNB1020 urea cycle disorders Orphan Drug designation 
granted by the FDA

(617) 401-9975
info@synlogictx.com
www. synlogictx.com

Pfizer Xalkori (crizotinib) ROS1-positive advanced  
non-small cell lung cancer

EC approved www.pfizer.com

Sandoz Erelzi  
(etanercept-szzs) 

rheumatoid arthritis, plaque 
psoriasis, psoriatic arthritis, 
ankylosing spondylitis, 
polyarticular juvenile  
idiopathic arthritis

FDA approved www.sandoz.com

Seqirus Afluria 
Quadrivalent 
(Influenza Vaccine) 

Influenza FDA approved www.seqirus.com 

www.centerwatch.comPOST YOUR TRIALS NOW »

PATIENT ENROLLMENT SUPPORT

CenterWatch’s Clinical Trials Listing Service™ is the leading online resource for patients 
interested in clinical trial participation.

Helping your clinical trials reach more volunteers

•  Exclusive outreach efforts from email 
campaigns to social media

•  Bonus listings on Study 
Scavenger mobile app

•  2.5+ million annual 
patient visitors
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Trial Results
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Endocrinology 

}} vTv Therapeutics released results of a 
phase IIb study of TTP399 for type 2 diabetes. 
The six-month, double-blind, placebo- and 
active-controlled parallel group trial enrolled 190 
patients. The primary endpoint was change from 
baseline in HbA1c at six months. Topline results 
showed achievement of the primary endpoint 
of statistically significant change from baseline 
in HbA1c after six months of daily administration 
of TTP399 800mg. The reduction in HbA1c was 
dose-dependent and sustained throughout the 
duration of the study. TTP399 was also found to 
be well-tolerated. The company intends to ad-
vance TTP399 to the next stage of development.

Gastroenterology 

}} Heron Therapeutics issued results of a phase 
II study of HTX-011 for the management of post-
operative pain in patients undergoing inguinal 
hernia repair. Study 202 was a randomized, 
placebo-controlled, double-blind, phase II clini-
cal study that evaluated HTX-011 at two doses 
(200mg and 400mg) compared to placebo. There 
was a 29% reduction in pain as measured by first 
24 hours post-surgery (SPI 0-24) (p=0.008). HTX-
011 by instillation (28.4% reduction in SPI 0-24) 
was equally as effective as HTX-011 by injection 
(29.2% reduction in SPI 0-24). The pain reduction 
was long-lasting, with a statistically significant, 
25% reduction through 48 hours (SPI 0-48; 
p=0.038). Mean time to first opioid rescue medi-
cation was 110% longer (13.3 hours versus 27.9 
hours). Mean total opioid consumption was 36% 
less through 96 hours post-surgery. The number 
of patients that did not take any opioid rescue 
medication at all through 96 hours post-surgery 
was approximately double (21% versus 11%). The 
company plans to initiate a phase III program.

Cardiology/Vascular Diseases

}} CardioCell reported results of a phase IIa trial 
of intravenous (IV) infusion of ischemia-tolerant 
allogeneic mesenchymal stem cells (itMSC) in 

patients with non-ischemic cardiomyopathy. 
The single-blind, placebo-controlled, crossover 
study delivered itMSCs to 22 patients with 
non-ischemic cardiomyopathy and LVEF ≤40%. 
The study randomized patients into a treatment 
group and a control group with a 1:1 random-
ization scheme. CardioCell’s treatment and the 
placebo were administered intravenously. At 90 
days after the first injection, the control group 
received CardioCell’s treatment, and the original 
treatment group received the placebo solution. 
IV itMSC injections exhibit improvements in sev-
eral clinical-efficacy endpoint measurements, 
including statistically significant improvement 
in six-minute walk test (p=0.02), Kansas City 
Cardiomyopathy Questionnaire (KCCQ) Clinical 
Summary score (p=0.02) and trend to improve-
ment in KCCQ Functional Status score (p=0.06). 
There was a statistically significant reduction in 
natural killer cells, the magnitude of which cor-
related with the magnitude of improvement in 
left ventricular ejection fraction. In an explor-
atory data analysis before the 90-day crossover, 
there was a statistically significant improvement 
in the left ventricular end systolic and diastolic 
volumes in the itMSC-treated groups, whereas 
this was not seen in the placebo-treated group.

}} Amgen issued results of three phase III 
studies of Repatha (evolocumab) in patients 
across cardiovascular (CV) risk subgroups or 
with familial hypercholesterolemia (FH). The 12-
week studies enrolled a total of 2,532 patients. 
Analysis showed that treatment with Repatha 
140mg every two weeks or 420mg monthly 
consistently reduced levels of low-density 
lipoprotein cholesterol (LDL-C) and other lipids 
from baseline to the mean of weeks 10 and 12 
across all risk categories compared to placebo 
or ezetimibe controls. For example, among 
very high-risk patients, Repatha reduced LDL-C 
levels from baseline 65.2% more than placebo 
and 40.7% more than ezetimibe. The rates of 
overall adverse events were similar for the three 
groups, occurring in 43.1%, 50.5% and 40.8% 
of patients on Repatha, ezetimibe and placebo, 
respectively.

Neurology

}} Novartis reported positive results of a phase 
III study of BAF312 (siponimod) in second-
ary progressive multiple sclerosis (SPMS). 
The EXPAND study is a randomized, double-
blinded, placebo-controlled study compar-
ing the efficacy and safety of BAF312 versus 
placebo in people with secondary progressive 
multiple sclerosis (SPMS). The study included 
1,651 people with SPMS from 31 countries. 
Patients were randomized to receive either 2mg 
BAF312 or placebo in a 2:1 ratio respectively. 
The study met its primary endpoint, which was 
an improvement in the time to three-month 
confirmed disability progression, as measured 
by the expanded disability status scale (EDSS), 
versus placebo. Secondary endpoints included 
delay in the time to six-month confirmed 
disability progression versus placebo, the time 
to confirmed worsening of at least 20% from 
baseline in the timed 25-foot walk test (T25FW), 
T2 lesion volume, annualized relapse rate (ARR), 
and the safety and tolerability of BAF312 in 
people with SPMS.

Oncology 

}} Nymox Pharmaceutical reported results 
of a phase III trial of fexapotide in late stage 
development for enlarged prostate (BPH) 
and for localized prostate cancer. Long-term 
outcomes were determined in 391 patients who 
were given double-blind placebo injections, 
which were followed by crossover to other treat-
ments at the patients’ discretion. The numbers 
of blinded placebo patients who subsequently 
received surgical treatment during the next two 
to three years for their BPH symptoms were 
then prospectively analyzed. Results have now 
shown that there was an 82 to 95% reduction 
in the number of these patients who required 
surgery after they received crossover fexapotide 
in the trial, as compared to patients who did not 
receive fexapotide but instead received cross-
over, conventionally approved BPH treatments 
(p<0.0001). 
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Biotech Review

The stories included in Biotech Review have been 
provided to CenterWatch with full permission of 
BioWorld Today and its publisher, Thomson Reuters, 
115 Perimeter Center Place, Suite 1100, Atlanta, 
GA 30346. Call (855) 260-5607 or, outside North 
America, 44-203-684-1797 for more information, 
www.bioworld.com. 
©2016 Thomson Reuters

}} The FDA approved its third biosimilar 
Tuesday: Sandoz’s Erelzi, a biosimilar to 
Amgen’s Etanercept. As it has with the first 
two biosimilars, the agency approved an 
extrapolated label, licensing Erelzi for all of 
Etanercept’s indications—rheumatoid arthritis, 
juvenile idiopathic arthritis, psoriatic arthritis, 
ankylosing spondylitis and plaque psoriasis. 
The follow-on was tested in plaque psoriasis 
against the EU-licensed version of Enbrel, with 
a bridging study to the U.S. version. In keeping 
with draft guidance it issued a year ago, the 
agency assigned the new biosimilar a proper, 
or nonproprietary, name that consists of the 
core drug substance and a unique, four-letter 
alphabet soup suffix—etanercept-szzs.  It’s the 
second biosimilar to get the nonsense suffix. 
Celltrion’s biosimilar to Remicade (infliximab, 
Janssen Biotech), to be marketed as Inflectra 
in the U.S. by Pfizer, was given infliximab-
dyyb as a proper name. But Sandoz’s Zarxio 
(filgrastim-sndz) was approved before the draft 
guidance was released.  Sandoz, a division of 
the Basel, Switzerland-based Novartis Group, 
said it plans to launch Erelzi as soon as possible. 
That could be awhile, though. Now that the 
biosimilar is approved, Sandoz has to serve 
Amgen with a notice of commercial marketing 
and wait 180 days before launching the bio-
similar to give Amgen time to assert relevant 
patents. Enbrel is protected by a thicket of 
patents, many of which won’t expire for 10 
to 20 years. Thus, there’s bound to be more 
lawsuits between Amgen and Sandoz. The two 
are still waiting to see if the U.S. Supreme Court 
will weigh in on legal questions they raised in 
an appeal of a Federal Circuit ruling concerning 
Zarxio, which references Amgen’s Neupogen, 
and the timing of the provisions in the Biologics 
Price Competition and Innovation Act.

}} Drug and device companies are joining 
with healthcare providers and software/
IT manufacturers requesting a new kind of 
FDA guidance to clarify the regulatory path 
for treatment systems that combine digital 
health products with drugs. Rather than just 

drugs in isolation, the emerging new treat-
ment model is based on systems consisting 
of many components, including software, 
wearable devices, sensors and drugs, the 
Clinical Decision Support Coalition said in a 
citizen petition to the FDA. Such systems can 
advance personalized medicine by enhanc-
ing adherence to treatment regimens, better 
manage disease and put up-to-date clinical 
guidelines at a doctor’s fingertips. Despite the 
advances digital health products offer, there 
is little guidance to direct their development 
and review, especially in conjunction with 
drugs. The uncertainty in the absence of 
guidance “results in viable, technically sound 
and potentially clinically valuable products 
languishing or being abandoned because the 
businesses considering them cannot estimate 
the development costs or timeline without 
a clear sense of the regulatory pathway,” ac-
cording to the coalition, which is comprised 
of trade groups, providers and drug, device 
and IT manufacturers. The FDA has tried to fill 
the guidance void by inviting industry to “just 
come and ask us what we think” on a case-by-
case basis. That’s not the answer, according to 
the petition, as it can be contradictory, time-
consuming and a waste of limited resources 
for both the agency and industry.

}} Takeda Pharmaceutical, of Japan, plans 
to restructure its R&D operations to focus pri-
marily on oncology, gastroenterology and the 
central nervous system, as well as vaccines. 
To accommodate the mission, R&D facili-
ties in Japan and the U.S. will be expanded, 
while those in other areas of the world face 
risk of closure, including the U.K. By con-
solidating the majority of R&D operations in 
two facilities, the company aims to increase 
communication between researchers, who 
will work much more closely together. Facili-
ties in Boston and Fujisawa, near Tokyo, will 
become the primary sites for research. As 
part of the reorganization, Takeda has begun 
the process of winding down its R&D facility 
at the Cambridge Science Park in the U.K. 

Christophe Weber, Takeda’s president and 
CEO, said that the company will make efforts 
to ensure staff is not treated unfairly during 
the process of the restructuring, which will 
cost the company an estimated ¥75 billion 
($747 million).

}} Indian drug manufacturing plants were un-
der the scanner again in August, with the FDA 
issuing warning letters to Pfizer and Frontida 
Biopharm for regulatory lapses observed 
during inspections in plants operating in 
India. On Aug. 15, Philadelphia-based Frontida 
Biopharm, which in June 2016 bought two 
U.S.-based plants from Sun Pharma—one 
in Philadelphia and the second in Aurora, Illi-
nois—received a warning letter from the FDA, 
about “significant violations of current good 
manufacturing practice (CGMP) for finished 
pharmaceuticals” in its plants. The letter refers 
to a month-long inspection made of the facil-
ity from mid-June to mid-July of 2015 when 
Sun still owned the plant. The FDA findings 
indicate that the plant’s quality unit was not 
fully exercising its authority and responsibili-
ties. The letter cited three examples of lapses: 
release of a product that could, in theory, 
be potentially contaminated; inadequate 
investigation of stability failure of a batch of 
felodipine 2.5mg tablets; and discrepancies in 
CGMP-related records. Meanwhile, EudraGM-
DP, the EMA’s issuer of manufacturing, import 
and wholesale-distribution authorizations, 
good manufacturing practice (GMP) and good 
distribution practice (GDP) certificates, issued 
four noncompliance reports to Pfizer, of New 
York, which include two plants in India, one in 
Austria and one in China. 
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JobWatch

Clinical Data Systems Analyst
Spectranetics 
Colorado Springs, CO

Clinical Research Coordinator
Piedmont Cancer Institute, P.C. 
Atlanta, GA

DSMC LAPS Auditor
University of Colorado Cancer Center 
Aurora, CO

Research Investigator- Nurse Practitioner  
or Physician Assistant
DaVita Clinical Research 
Minneapolis, MN

Clinical Trialist Faculty
Oklahoma Medical Research Foundation   
Oklahoma City, OK

Clinical Research Coordinator
Women Under Study 
New Orleans, LA

Academic Programs

Drexel University Online  
Master’s/Certificate Programs in Clinical Research Organization and Management
Online

University of North Carolina at Wilmington  
MS Clinical Research and Product Development
Online

Boston College  
Clinical Research Certificate Program
Chestnut Hill Campus, Newton, MA

Upcoming Event Highlights

Conferences  

S E P T E M B E R  2 0  -  2 1 ,  2 0 1 6 
Disruptive Innovations U.S.
Boston, MA

O C TO B E R  2 3 - 2 6 ,  2 0 1 6 
MAGI West
Las Vegas, NV

O C TO B E R  2 7 - 3 0 ,  2 0 1 6 
CNS Summit
Boca Raton, FL

[   V IE W  A LL  CONFER ENCES   ] 

Training Programs

S E P T E M B E R  1 3 - 1 5 ,  2 0 1 6 
Comprehensive Monitoring for 
Medical Devices
Boston, MA

S E P T E M B E R  2 7 ,  2 0 1 6 
Risk-Based Monitoring:  
Successful Planning and  
Implementation
Philadelphia, PA

[   V IE W  A LL  TR A IN ING  PR OG R AMS  ] 

Webinars

S E P T E M B E R  1 4 ,  2 0 1 6 
Managing Risks in Outsourced 
Clinical Trials: Practical  
Approaches and Tools

S E P T E M B E R  1 6 ,  2 0 1 6 
eTMF Implementation Strategies
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The Source for Clinical Research 
Jobs and Career Resources

Twice monthly, CWWeekly provides featured listings of clinical research job openings, upcoming 
industry conferences and educational programs from JobWatch, CenterWatch’s key online 
recruitment and job seeking site for both clinical research employers and professionals, and ACRP’s 
Career Center as part of our exclusive partnership.

To become a registered user and receive regular updates, visit centerwatch.com/jobwatch.

To post an open position (posts appear simultaneously on JobWatch and ACRP), search our candidate 
database, place an online banner ad, and more, contact jobwatch@centerwatch.com, (617) 948-5100 
or view our media guide.

Your Growth. Your Success. Your Future.
At Chiltern, your job is 
designed for career success.
ChilternCareers.com
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