
By Denise Myshko

The industry had lost sight of its impact 
on patients, says Jeremy Levin, D.Phil., CEO 
of Ovid Therapeutics.  

“The industry had divorced itself from 
truly understanding the intimate link between 
what a company does and what the patient 
needs and our obligations to the patients and 
their caregivers,” he says.

Today, companies are changing their men-
tality from simply selling drugs to interacting 
with patients. That changes how companies 
think about developing new drugs.

“A very strong relationship between a 
company and a patient is pivotal and essential 
to success,” Dr. Levin says. “In order to follow 
through on that commitment, drug developers 
need to understand how the disorder impacts 
the patient and develop ways to significantly 
assist the patients and, where relevant, their 
caregivers.”

Patient-Centered Trials
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Researchers, physicians, pharma, and 
biotech developers all want to do the 
right thing for patients. Everyone in 

the industry understands the need to develop 
transformative therapies for those with dis-
ease. But historically, patients have often been 
invisible. 

Although patients are the ultimate cus-
tomers, companies would only deal with pre-
scribers and payers. Within drug development, 
companies would work with patients through 
intermediaries such as principal investigators 
and patient groups. Because of this, companies 
didn’t always think reflexively about patients’ 
needs. 

This paradigm is changing and a culture 
shift is occurring within the industry. Compa-
nies large and small, regulators, and even new 
laws are aiming to put the patient truly at the 
center of drug research and development.

Involving patients in 
clinical trials can lead to 
better outcomes. Industry 
experts look at what 
works and what doesn’t. 

Previous efforts to engage patients in drug 
development were not always effective. In 
the past, researchers asked patients for com-
ment on study design but that model did not 
work, says Aiman Shalabi, Pharm.D., chief 
medical officer at Cancer Research Institute, 
a nonprofit organization developing immune 
system-based strategies to prevent, diagnose, 
treat, and eventually cure cancers.

“Protocols are incredibly complicated, 
they’re technical, they’re scientific, and it’s 
difficult to get a lay person to provide any 
meaningful feedback,” he says. “We’re in a 
new era; we have to look beyond the tradi-
tional thoughts of patient centricity just being 
around the design of trials to patients being 
involved every step of the way.”

Dr. Shalabi adds that patients need to be 
involved in more of the steps of the drug de-
velopment paradigm. 

Patient-Centered Trials
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drugs involved Neulasta, a supportive therapy 
for patients undergoing cancer chemother-
apy. The company learned that patients had 
difficulty returning to the clinic the day after 
their chemotherapy to receive Neulasta, which 
is used to help reduce the chance of infection 
due to a low white blood cell count. High-dose 
chemotherapy can often leave patients feeling 
fatigued and in pain. Amgen found that in 
some cases patients were receiving Neulasta off 
schedule or not at all.

To better assist patients, Amgen developed 
and deployed the Onpro injector, which allows 
patients to administer the medication at home.

“This automated device allows patients to 
receive the drug at home on schedule without 
having to return to the physician’s office,” Dr. 
Levy says. “We have heard from patients that 
this is a significant advance that improves the 
experience with undergoing treatment.”

Moving Beyond the Buzzword

Aaron Mitchell, principal at ZS, says com-
panies have to move beyond the buzzword of 
patient-centricity.

“Being patient-centric will allow compa-
nies — if they sustain it — to best position 
their clinical trials not just with more patients 
but also with the investigators who are leading 
the trials at the point of care,” he says.

Patient-centricity is still a relatively new 
concept for the industry so there is going to 
be an evolution of methods, says Jill Platko, 
Ph.D., senior scientific advisor at CRF Health.  

“New practices need to be tested and then 
rolled out,” she says. “There is a lot of learning 
involved to truly understand patient needs 
and to find the best solutions.  It’s difficult for 

If we want to be truly patient-
centric, we have to move beyond 
just talking about patient 
centricity, and actually change 
the way we work.  This includes 
taking a cross-functional 
approach and focusing many 
resources that an organization 
has available on meeting the 
patient’s needs in clinical trials.  

AARON MITCHELL

ZS

We need to establish a 
fundamental bond between 
what a company does and 
what the patient needs 
because if we don’t, the 
dialogue is one only of price.

DR. JEREMY LEVIN

Ovid 

The Challenges of 
Patient-Centricity

Buzzword burnout. Years of discussions 

of patient-centric ideas have created a 

counterproductive byproduct; some in the 

industry are growing weary of hearing the 

phrase.

Regulatory issues vs. patient 

demands. Patients want to have 

support groups for active participants in 

clinical trials and would prefer to receive 

ongoing updates regarding how trials are 

progressing and would welcome practical 

ways to improve trial convenience. But to 

avoid bias or decreasing scientific rigor, 

sponsors are unable to honor many of these 

requests.

Difficulty in measuring traditional 

ROI. Though companies believe that 

patient-centricity initiatives should be more 

common, such initiatives remain a luxury 

item in budgets. Executives explain their 

reluctance by citing the difficulty in applying 

quantitative metrics to measure ROI.

Balancing multiple internal and 

external stakeholders. Some companies 

have trouble identifying the most influential 

stakeholders as the healthcare ecosystem 

evolves. 

Source: ZS

33PharmaVOICE   September 2017 33

Patient-Centered Trials

“Patients need to be actively engaged in 
the science, particularly in the case of immu-
notherapy,” he explains. “We should expand 
our thinking about patient centricity beyond 
the clinical trial design to the drug develop-
ment continuum from beginning to end — 
from the scientific concept to the design to the 
execution — and engage patients in managing 
their own therapies.”

Elliott Levy, M.D., senior VP of devel-
opment, at Amgen, says his company has 
invested in learning from patients what makes 
a medicine useful for them. 

“We’ve intensified our focus on finding 
ways to better evaluate the effects of drugs 
from the patient’s perspective, not just from 
the perspective of the regulator or the payer,” 
he says.

One example of the company’s insights 
into how patients interact with one of its 

(c
) P

ha
rm

aL
in

x 
LL

C
. R

ig
ht

s 
do

 n
ot

 in
cl

ud
e 

pr
om

ot
io

na
l u

se
.  

Fo
r d

is
tri

bu
tio

n 
or

 p
rin

tin
g 

rig
ht

s,
 c

on
ta

ct
 m

w
al

sh
@

ph
ar

m
av

oi
ce

.c
om

Com
pli

men
ts 

of 
Pha

rm
aV

OIC
E



many study teams to add new activities to the 
study set-up phase when they are already very 
busy. We have seen sponsors start to use incen-
tives with study teams to motivate them to use 
innovative methods, which may be a good way 
to drive change.”

It’s not just sponsors that need to be more 
patient-centric. Support companies also need 
to up their approaches to make sure all that 
can be done for patients is being done. For 
example, CRF Health has implemented oncol-
ogy studies that included strategies to allow 
the participants to complete their question-
naires at home when they were too ill to attend 
the site visit.  

“We have seen that compliance with com-
pleting these assessments at home is nearly the 
same as it was at site visits suggesting that the 
participants remain engaged whereas we know 
from sponsors that we work with that post-pro-
gression compliance tends to be very low,” Dr. 
Platko says. “We have also had success using 
eCOA devices for studies requiring close com-
munication between the subject and the site.”
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a certain way for so long,” he says. “There may 
not be a centralized organization that is re-
sponsible for driving patient-centricity within 
pharmaceutical and biotech organizations, so 
patient centricity is usually left to the individ-
ual clinical development leads or teams to find 
their own way. Even in companies that do de-
velop a centralized initiative, that organization 
doesn’t necessarily have the mandate required 
to drive change and/or it may not actually 
have the level of funding or even resources to 
support change.”

Additionally, a lack of dollars contributes 
to the challenge. When budgets or timelines 
get tight, patient-centric initiatives are some 
of the first things to go.

In some companies, Mr. Mitchell says, pa-
tient-centricity has devolved into just another 
item that needs to be “checked off.” 

“True patient-centricity recognizes that 
every disease and every trial is unique and one-
size-fits-all solutions can’t be expected to work 
in every case,” he says. “For example, remote 
monitoring of patients for one disease may 
work but it may not necessarily work for an-
other. Patient services that address one disease 
might not work for another. In some trials, we 
need to do more than just bring in a patient 
advisory group to provide input. In many 
cases we may need other types of research with 
patients, such as ethnographic research or re-
search to explore the emotional impact of the 
disease or treatment on the patients.”

Pharma companies are beginning to under-
stand the value of engaging with patients in 
trial design to ensure that some of the outcome 
measures are meaningful to the participants, 
says Thomas Wicks, chief strategy officer at 
TrialScope. 

“We know we need to have a vehicle to 
communicate with and listen to patients,” he 
says. “Programs are evolving and expanding as 
trial sponsors are willing to experiment with 
new ways to communicate throughout the 
research life cycle and beyond.”

Pharma’s Efforts Toward  
Patient-Centricity

Dr. Levy says Amgen’s commitment to 
involving patients in the design of clinical 
trials, including in the selection of endpoints, 
is strong. The company recruits a panel of pa-
tients who can advise on the selection of study 
endpoints and study design features so that 
the study is of interest and the burden of trial 
participation is minimized.  

“In some cases we might reach out to 
patients to perform a trial simulation; we act 
out the activities that are involved to provide 
patients with insights into the study conduct 
that can’t be done any other way,” he says. 

To address patients’ needs, 
we’ll need to find new ways 
to measure the impact of our 
medicines. 

DR. ELLIOTT LEVY 

Amgen

Industry experts say patient-centric pro-
grams can help identify the right treatment 
targets, streamline clinical trial design, en-
hance patient enrollment, and improve site 
performance.

Mr. Mitchell says being patient-centric 
means you need to move beyond the clinical 
trial protocol; it revolves around clinical trials 
that deliver a positive patient experience that 
extends beyond the trial into the real world.

“We need to truly understand the ex-
perience that patients have — not just the 
experience during their clinical trial journey 
but the broader experience they have with 
their disease,” he says. “A clinical trial needs 
to fit within the broader journey the patient is 
taking through their disease and needs to be 
compatible with the overall healthcare ecosys-
tem that is delivering care to the patients. The 
clinical trial has to be designed in a way that is 
a good care option for patients and can be well 
supported by the sites and other stakeholders 
supporting the trial and is not a square peg in 
a round hole.”

In 2016, ZS con-
ducted interviews with 
patients across eight dis-
ease areas and with phar-
maceutical executives. A 
majority of pharmaceu-
tical company executives 
appreciate that patients 
should be the center of 
drug development. But 
getting patient-centricity 
right has proven to be an 
elusive goal, according to 
the ZS study. 

Mr. Mitchell says 
being patient-centric is 
difficult for pharmaceu-
tical companies because 
of the processes and ap-
proaches companies use 
to design and execute 
clinical trials.

“It’s quite difficult to 
move the entire organi-
zation in the direction of 
patient-centricity when 
the process has been done 
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having a deep understanding of how patients 
experience their disease and understanding 
the symptoms,” she says. “This understanding 
needs to start even before drugs are in full 
development. As drugs undergo early testing 
or even before we put the drug into humans, 
we need to understand the disease and develop 
good outcome measures that reflect what’s 
meaningful to patients.”

Dr. Clary’s department was formed to 
develop a systematic approach to getting the 
patient voice and patient insights into No-

number of international patient organization 
advocates, the declaration formally states what 
patients can expect from the company. The 
declaration outlines the company’s commit-
ments in five key areas: access to innovative 
medicines; patient safety; respecting the pa-
tient perspective; data transparency and data 
integrity; and clinical trial input.

Being patient-centric is a broad concept, 
says Cathryn Clary, M.D., head of patient af-
fairs in global development at Novartis.

“Patient-centricity starts at the beginning, 

“This approach often allows us to simplify or 
improve the trial design so that it’s easier for 
patients to participate, they’re more willing to 
join the trial, and they’re more likely to stay in 
the trial once they have been recruited.”

To assess the success of patient initiatives, 
Amgen is using intermediate or leading in-
dicators. The company is assessing efforts 
to reduce the burden of participation and 
implementing novel trial methodologies to 
facilitate patient involvement. Amgen also is 
conducting virtual trials, such as studies in 
migraine where researchers studied a group of 
patients without any physical contact. The pa-
tients were recruited virtually, provided their 
consent virtually, and the data were gathered 
by patients using wearable devices.  

“We’re very interested in approaches that 
will potentially allow us to include a much 
larger and more diverse group of patients in 
our trials and improve the relevance of the data 
that we collect,” he says.

Novartis is another company that has made 
a commitment to be patient-centric. In June 
2015, Novartis introduced its Patient Decla-
ration. Developed with the involvement of a 

We should expand our thinking about 
patient centricity beyond just clinical 
trial design to include the full drug 
development continuum from the 
scientific concept to the execution 
and engage patients in managing 
their own therapy.

DR. AIMAN SHALABI 

Cancer Research Institute

One Patient’s Experience with Clinical Trials

In 2010 at the age of 20, 

just before her junior year 

of college, Ariella Chivil was 

diagnosed with Hodgkin’s 

lymphoma. She initially tried 

various chemotherapy drugs 

before undergoing radiation 

— all while balancing her schoolwork — but 

these therapies eventually failed. This led Ms. 

Chivil and her doctor to begin looking for clinical 

trials for which she might be eligible. After com-

pleting 14 different treatment protocols, Ms. Chivil 

and her doctors decided to try a clinical trial for 

the immunotherapy Opdivo. Her first scans after 

beginning the trial showed a marked reduction 

in her tumors. Two years later, Ms. Chivil was off 

treatment and working in New York.

The process to find a trial, she says, was manual 

and burdensome. 

“I visited different trial sites and talked to dif-

ferent physicians in an attempt to see what trials 

I would qualify for and what would be a good fit 

for me,” she says. “There was a lot of uncertainty. 

There was a lack of transparency all around when 

it came to getting information about clinical trials 

and figuring out what was available, what I would 

qualify for, or what cohorts were in fact open. 

Even though the listing on clinicaltrials.gov might 

say a trial is recruiting, that doesn’t necessarily 

mean that there is a space for a given patient at 

that given time. Coordinating that knowledge, 

gaining access to physicians, and traveling was a 

time-consuming process.”

She suggests basic information be available 

through an online portal that could provide a 

mini-triage for patients.

“On clinicaltrials.gov, there is a phone number 

that you can call that might put you in touch with 

a hospital switchboard or receptionist,” she says. 

“Then you might play phone tag with the phy-

sician or clinical trial coordinator. The No. 1 thing 

that I struggled with was that trial information 

was not up to date or seemed to be inaccurate.”

Additionally, Ms. Chivil advocates for a more 

friendly and approachable manner that is able 

to accommodate patients’ schedules and the 

burdens of participation. She cites one trial where 

she had to have a PET scan five days in a row. This 

required driving to the site, waiting to have the 

scan performed, and then having the scan itself 

done.

“I was lucky that I had parents who were by and 

large available,” she says. “They would adjust their 

schedules for me. Many people aren’t as lucky. At 

one point I was undergoing radiation in Hartford 

while trying to do an internship, and while the 

hospital was only two or three miles away from 

my work, because I didn’t have a car I was taking 

cabs. It was only later that the social worker put 

me in touch with ride volunteers who would have 

given me a ride to my internship. Many patients 

don’t know that there are resources to help with 

things like this.”

She suggests more patients would be inter-

ested in clinical trials if patients’ needs were able 

to be addressed.

“To the extent that clinical trials can be more 

flexible, engage with patients, and incorporate 

patient feedback before the trial, during the trial, 

and after the trial, would mean a lot to people,” 

she says.

Furthermore, Ms. Chivil says it would be helpful 

if medical jargon could be translated in a way for 

patients to understand. 

Ariella Chivil
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Advancing Science Through Data Transparency 

Johnson & Johnson’s Office 

of the Chief Medical Officer 

has a novel agreement with 

the Yale School of Medicine’s 

Open Data Access (YODA) 

Project to advance data shar-

ing efforts of clinical trial re-

sults. 

The partnership was launched in 2014 with 

pharmaceutical clinical trial data and in 2015 

medical devices data was added. This year, the 

company added trial data from consumer prod-

ucts to the project. 

“We believe that sharing clinical trial data ad-

vances the science that is the foundation of med-

icine,” says Joanne Waldstreicher, M.D., chief medi-

cal officer at Johnson & Johnson. “For many years, 

we’ve been sharing our data, like other compa-

nies, in the form of publications and posting on 

clinicaltrials.gov. But more and more, we realize 

that summary data, as well as participant-level 

data, was important to share to help advance 

science, spur new innovative research, answer 

important questions, as well as to build trust and 

transparency.”  

Dr. Waldstreicher says researchers can submit 

a proposal to request access to the company’s 

research data through the YODA Project website. 

Based on guiding principles, YODA Project re-

searchers review the proposals, looking for inno-

vation and proposals that advance medicine. As 

of May 2017, the project has received 73 research 

proposals, asking for data on 151 clinical trials. 

Of these, 63 of have been approved for access to 

Johnson & Johnson’s data. 

The project is unique because an independent, 

external academic group reviews requests from 

researchers and makes decisions regarding ac-

cess to data from Johnson & Johnson.

“We now share data not just across pharma-

ceuticals, but also medical devices and consumer 

products,” Dr. Waldstreicher says. “We are the only 

large company to share clinical trial data across 

medical devices. We are the only company to 

share clinical trial data for consumer products.

“By doing this, we’re giving a second life to 

data generated from clinical trials that we’ve de-

veloped and invested a lot of time, energy, and re-

sources into, and that patients have invested their 

time and energy into,” she continues. “Patients 

volunteer to participate in clinical trials, giving 

their time and bodies to help advance scientific 

research and advance medicine. We believe at 

Johnson & Johnson that we’re honoring these 

participants by responsibly sharing their clinical 

trial data with other researchers around the world 

to generate important scientific and medical data 

that can help advance science.”

Dr. Joanna  
Waldstreicher

vartis’ drug development programs, as well 
as writing and executing on policies that are 
patient-focused.  

“There was an enterprisewide commitment 
made publicly specifically by our senior leader-
ship on behalf of patients,” she says.

One of the first things Dr. Clary’s group 
did was determine where the company’s devel-
opment organization was in terms of patient 
engagement. They found there were certain 
obstacles preventing more rapid uptake, in-
cluding concerns about budget and regulatory 
issues as well as a general lack of understand-
ing about how to compliantly reach out to 
patient groups.

“Our group started just as Novartis was 
going through a major organizational change 
within global drug development and bring-
ing the divisions together,” she says. “We 
developed enabling and supporting tools for 
our drug development teams. And we are just 
about to launch a number of these tools. In the 

meantime, we’ve served as a center of expertise 
for teams when they have questions.”

Novartis is developing a gap assessment 
guide, which is a tool that drives and inspires 
a facilitated discussion with a multifunctional 
team so that it can understand what unique 
information they need from patients. 

Another tool is a trial feedback question-
naire for patients involved in trials. This was 
developed with input from patients and is 
being piloted now, Dr. Clary says. 

“Within the industry, it has been rare to 
ask patients who have been part of a trial what 
they think about their experience,” she says. 
“This particular questionnaire can be given 
at three times: after the patient signs the 
informed consent, in the middle of the trial, 
and at the end of the trial. This will enable us 
over time to see how we’re doing in terms of 
the execution of the trial and work with our 
investigative sites on any adjustments that 
need to be made.”  

The company plans to include metrics into 
its clinical trial management system to assess 
whether a program engaged patients and what 
techniques were used. Other programs include 
a compliance guide, case studies, and tracking 
and measuring tools to evaluate patient en-
gagement.

Achieving True Patient-Centricity is 
a Challenging Goal

A recent survey conducted by the Drug 
Information Association found that there is 
a disconnect between the C-suite and those 
within the development organization actually 
involved with implementing patient engage-
ment strategies. At the C-suite level, patient 
engagement has been discussed in policy cir-
cles for a while now. Additionally, there is no 
standard way of incorporating patient engage-
ment in clinical development.

“There is a lot of interest and momen-
tum — and potentially even a mandate — at 
the C-suite around patient-centricity, but the 
C-suite doesn’t necessarily understand what pa-
tient-centricity means at the clinical trial level 
and how to make it happen,” Mr. Mitchell says. 

Leading organizations recognize 
the value of working closely with 
patient communities to establish 
programs that provide meaningful 
information and actively listening to 
questions, concerns, and advice from 
participants.  

THOMAS WICKS

TrialScope
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Each company will have to build its bridge to those patients; 
and each company will have to embed the culture that specifically 
dictates a patient engagement strategy in all their operations, Dr. 
Levin says. 

“This can be extremely difficult,” he says. “Larger organizations 
with tens of thousands of employees and many years of established 
culture may not be able to adopt or evolve a new culture in the short 
term or even the mid term. Smaller companies that may or hope to 
become larger companies will be able to more easily embed being 
patient-centric in their culture from the beginning.”

In larger corporations, there may be competing priorities or 
different perspectives — sometimes the patient voice gets crowded 
out by other voices, says Amit Rakhit, M.D., chief medical officer 
at Ovid Therapeutics.

“Our approach to clinical development starts from the begin-
ning; we focus on the needs of the families and their children who 
would potentially benefit from our compounds, and then go beyond 
that to understand the environment in which they live,” he says. 
“This is difficult to put into practice for organizations that don’t 
have a patient commitment strongly embedded into the company 
culture.”

Ovid has developed close relationships with patients, caregivers, 
families, disease foundations, and thought leaders to better under-
stand the history of the rare disorders it is focused on and to raise 
awareness, identify patients, and facilitate enrollment of clinical 
trials. Ovid regularly brings in patients and families into its offices 
in New York and identifies clinically meaningful endpoints based 
on input from patients, families, physicians, and caregivers.

For example, through social media Ovid learned that there was 
a previously under-recognized Angelman syndrome symptom: chil-

There has to be some 
way of agreeing to a 
common framework for 
patient engagement. 
More needs to be done 
to engage more subjects 
and patients in the overall 
research process.

SUDEEP PATTNAIK

ThoughtSphere

Our approach is 
to understand the 
environment in which 
patients live. This is 
something that is difficult 
to put in practice in 
organizations that don’t 
have a commitment 
embedded into the 
company culture.

DR. AMIT RAKHIT

Ovid

Determining Fair Market Value (FMV) benchmarks 
are a vital factor to global compliance with increas-
ing emphasis on regulations including the Physician 
Payments Sunshine Act, the Loi Bertrand, and the 
EFPIA Disclosure Code. Consideration must also be 
given to how these details affect negotiation and 
overall study start-up timelines as well as on-going 
Sponsor-Site relationships. Effectively managing 
the negotiation ensures that the budget meets 
compliance regulations and further sets the ex-
pectation for future endeavors between a Sponsor 
and a site. 

Establishing FMV, however, is well-known to 
be an opaque subject with lack of clearly defined 
guidelines. Interpretation of official definitions pub-
lished by the Office of Inspector General, Centers 

for Medicare and Medicare Services 42 CFR 411.351, and IRS Publication 
561 is subjective to an arms-length, at best. Data-driven solutions based 
on percentiles of actual negotiated contracts help to provide context to 
site and procedural costs at country, phase and indication levels; however, 
diligent negotiations often reveal that constraining discrepancies still exist 
on what Sponsors consider fair in comparison to what sites consider actual 
costs incurred. Benchmarks alone do not constitute a solidified end point 
for costing; particularly where regional markets may dictate substantially 
different expenses within a small radius.

Thorough comparison of historically negotiated budgets across multiple 
Sponsors and studies provides additional depth of visibility into market 
costs at the site-specific level, including:

•	 Consistency in site unit and staff costs that are aligned to well defined 
rationale and documentation, regardless of contracting Sponsor;

•	 Analysis of additional effort related to the complexity of the disease 
indication and Protocol design;

•	 Medicare coverage analysis;
•	 Administrative and ad hoc costs that are justifiable in relation to the 

amount of time and effort associated with a specific study;
•	 Documented overhead costing that is comparable to similar sites and 

similar regional markets; and
•	 Reasonable expectations for cost increases, including overhead and 

over-defined time points (12-24 month window).

Methodical and accurate budget development is a key link to the ex-
ecution timelines of clinical trial agreements (CTAs) as well the ability 
to perform investigator payments. Every week lost to negotiating a CTA 
with a site represents a week of patients potentially lost to enrollment, a 
week of data not collected, and a week that threatens the timelines of the 
study.  Building an investigator budget upon reasonable and defensible fair 
market value data reduces weeks lost in budget negotiations with sites.   
Multiplied across several hundred sites, these weeks represent substantial 
costs in time and resources to the study, as well as increase the risk of 
sites dropping participation in the research altogether.  Ultimately, active 
site participation is essential for the crucial work of screening and enrolling 
patients as well as accurately reporting study data in a timely fashion. l
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Dr. Rakhit says before the trial for its 
OV101 compound began, they asked key peo-
ple within the Angelman syndrome commu-
nity to provide input into specifics about the 
clinical trial protocol; inclusion and exclusion 
criteria; how many visits was appropriate; the 
schedule of events and the timing of the ther-
apy as part of the trial; and any travel or special 
needs that might need to be addressed.

“Today, as we are continuing to conduct 
this study, we are reaching out at regular in-
tervals so that the community is aware of what 
is happening,” he says. “Also, our families 
know what’s going on with the study through 
various means, including webinars through 
the patient advocacy channels, newsletters, and 
general communications through the sites that 
are involved,” he says.

Dr. Shalabi of CRI says a key part of being 
patient-centric is making trials more accessible 
to patients.  

CRI’s efforts include a clinical trial finder 

that helps patients diffuse all of the thousands 
of studies to be more helpful for patients.

“Patients are able to evaluate study options 
outside of their center and their geographies 
with not just the clinical trial finders but 
through the expert networks that we’re creat-
ing that have a global reach,” he says. “We’re 
actively communicating what we know and 
our engagement of the science through the pa-
tient finder, live forums, and patient education 
forums where the experts are providing their 
information. Those programs have been quite 
successful, and we are able to identify other 
needs. We are nimble enough and flexible 
enough that we can adjust as needed.”

Simple changes to processes can make a 
huge difference for patients, says Sudeep Pat-
tnaik, founder and CEO of ThoughtSphere.

“For example, on consent forms, there is a 
lot of technical and legal language that patients 
may not understand,” he says. “Something as 
simple as making the informed consent form 
easier to understand can engage patients.”

Patients are often desperate for access to 
new medicines. This urgent demand must be 
balanced with appropriate rigor required to as-
sess technologies and novel drug mechanisms 
and a more concerted and genuine interest to 
elevate the patient voice, says Robert Blum, 
CEO of Cytokinetics.

“Sponsors can become myopic and overem-
phasize the novelty of mechanisms or biology,” 
he says. “But that can take those companies 
down a rabbit hole where they may not always 
be developing their investigational medicine 
in a way that’s properly in tune with the needs 
of patients. The sponsor needs to engage the 
patients in an authentic way to best under-
stand what matters most to them.”

Cytokinetics, which is focused on diseases 
that are characterized by compromised muscle 
function, such as ALS, heart failure, spinal 
muscular atrophy and COPD, is working with 
patient advocacy groups to develop new types 
of assessments for use in clinical research. 

Cytokinetics recently started a trial enroll-
ing patients with ALS in which exploratory 
endpoints will be measured via an app that 
can collect real-time self-assessments made at 
home by the patient. The company’s next-gen-
eration drug candidate, CK2127107, is being 
studied in a Phase II trial that is incorporating 
an app that measures speech performance, en-
abling the company to assess a novel method 
of measuring effects on important verbal com-
munications.

“These assessments can be quite physically 
demanding,” Mr. Blum says. “We are trying 
to see if we can lessen the burden on the pa-
tient both in terms of travel to a clinical site 
and the physicality of those assessments.” 
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dren with Angelman syndrome have problems 
sleeping. Various sleep parameters are now 
endpoints in Ovid’s clinical trial of OV101 
called STARS. Angelman syndrome is a rare 
genetic disorder that mainly affects the ner-
vous system and development.

“Part of what we do at Ovid is to estab-
lish an understanding of the natural history, 
a deep grounding, and understanding of the 
fundamental aspects of the disorder  and how 
that affects patients lives,” Dr. Levin says. “It’s 
a tremendous investment, but it brings huge 
dividends in our ability to competitively un-
derstand the needs of patients in terms of how 
a drug might affect them and, longer term, 
how this affects our ability to better enhance 
our clinical trials and pipeline.”

“We’ll go visit families and spend a day or 
even a couple of days with them to understand 
what their life is like,” Dr. Rakhit says. “We 
invite patients to our offices so they can meet 
our staff and understand what we’re doing.”

Patient-Centered Trials

Patients are increasingly 
taking control of their own 
healthcare and we need to 
adapt and be agile in the way 
we engage patients in drug 
development programs.

ROBERT BLUM

Cytokinetics
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Clinical Development  •  Medical & Scientific A
airs  •  Data & Analysis
Pharmacovigilance  •  Strategic Regulatory

At Chiltern you are key, because you are at the center of 
what we do. As you strive every day to bring better, more 
personalized products to market for your patients, we 
strive to provide you a better, more personalized 
experience than any other CRO.

U.S. +1 910 338 4760

Europe +44 0 1753 512 000

Chiltern.com

Connect
with

Chiltern

We’re building clinical development solutions around 
you — your program, your investigators, your patients. 

Meet Chiltern at
PhUSE Annual Conference

Chiltern. A Collaborative 
Approach Designed Around You®.

Looking for an experienced and 
collaborative research partner? 
Chiltern is Designed Around You®.
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