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By Charlie Passut

For more than a year, sponsors have 
been working with some form of 
decentralized trials (DCT) and are 

seeing more clearly how some protocols 
are benefitting — and some not — from 
specific elements of decentralization. 

Not every trial is suited to a completely 
decentralized approach, says Andrew 
MacKinnon, decentralized trials lead at 
e-solutions provider Medable, but that 
doesn’t mean sponsors can’t adopt some 
of the most beneficial elements.

“Quite often, value can be put into 
trials that are perceived as a poor fit for 
these decentralized approaches,” MacKin-
non says. “There isn’t really a case study 
or a situation we’ve seen yet where a DCT 

approach cannot be implemented. It’s the 
fact that it was the right DCT approach for 
this particular protocol and this particular 
patient population that helped bring these 
successful outcomes.” 

The greatest value of DCT approaches, 
according to a recent survey conducted 
by WCG Avoca, is participant retention. 
In a poll of 229 sponsors and CROs, 55 
percent of sponsors and 57 percent of 
CROs believe DCT elements can help 
boost participant retention in clinical 
trials, making it one of the top six drivers 
for adoption and effective use of DCT ele-
ments in a protocol.

The survey also found that increasing 
protocol compliance was another top 

Selective Use of Decentralization Methods 
Best Bet for Most Trials Postpandemic

By Charlie Passut

When the FDA threatened penal-
ties in April against a sponsor 
for failure to submit timely trial 

results to ClinicalTrials.gov, many saw it as a 
shot across the bow warning sponsors of the 
agency’s intention to get tough on violators 
of a rule intended to make trials more trans-
parent and research findings more acces-
sible to the industry and the public alike.

But if the agency is committed to enforce-
ment, it will need to fire many more shots, 
according to experts and a new study that 
shows less than 40 percent of clinical trials 
active in the database over the past four years 
are in compliance with the reporting mandate.

University of Oxford researchers in 
January identified a total of 8,863 studies 

registered with ClinicalTrials.gov that were 
required to report results and found that 
only 3,499 trials, or 39.5 percent, had com-
plied. The 3,951 industry-sponsored trials 
represented fared slightly better than the 
total group, with a 45.2 percent compliance 
rate, according to the report published in 
the May 24 issue of JAMA Internal Medicine.

“This reporting requirement has been 
problematic since it was first established,” in 
January 2017, Wayne Pines, senior director 
at consulting firm APCO Worldwide, told 
CenterWatch Weekly.

The requirement is not just a pencil-
pushing exercise. Having an updated Clini-
calTrials.gov provides timely and valuable 
information for trial participants, patients 
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Caution for NIH's single IRB policy for multi-site research
By Sue Coons, MA 

A tions had to comply with the National 
Institutes of Health’s (NIH’s) Final 

NIH Policy on the Use of a Single Institutional 
Review Board for Multi-Site Research
policy established the expectation that a 
single institutional review board (sIRB) of 
record would be used in the ethical review 
of non-exempt human subjects research 
protocols funded by NIH that are carried out 
at more than one site in the United States.  

It does not apply to career development, 
research training, or fellowship awards.

However, some institutions continue to 
be concerned about their ability to adhere 
to the policy and the cost of doing so. IRB 
executives say it is wise to be cautious. Some 
institutions could spend millions of dollars 
to upgrade their IRB infrastructure, while 
some IRBs already have many of the policy 
requirements in place. In addition, one IRB 
executive worries that past NIH actions 

show that the agency could revise its policy 

Emerging trends in clinical research: The need for change
By John W. Mitchell, MS 

T by emerging trends in the clinical trial 
research sector, consider insight from 

a business author and a businessman/politi-
cian. In his groundbreaking book, Good 
to Great: Why Some Companies Make the 
Leap…And Others Don’t,” Jim Collins wrote:

“Good is the enemy of great. And that is 
one of the key reasons why we have so little 
that becomes great. We don’t have great 
schools, principally because we have good 
schools. We don’t have great government, 
principally because we have good govern-
ment.”

Secretary Donald Rumsfeld noted that one 
of the biggest threats to security was driven 
by factors that fell under the category of “we 

don’t know what we don’t know.”  
In recent issues, Research Practitioner has 

explored individual key emerging trends in 
clinical research, including patient centricity, 
eMobile advances, and precision medicine. 
As stand-alone trends, these innovations 
hold great promise and excitement. 

But what insight is gained when all emerg-
ing trends are considered in totality? What 

clinical research? As Rumsfeld alluded, what 
might we not know that we don’t know? Are 
current advancements in clinical research, as 
Collins asserted, relevant enough to power 
(great) the sector beyond the status quo 
(good), given the rapidly evolving medical 

ligence (AI), and the expectation of patients?

results on the use of electronic-sourced 
data, Hugo Stephenson, executive chairman 
of DrugDev and a physician investigator, 
observed: “I’m surprised and disappointed 
there hasn’t been much improvement in the 
entire clinical trial process, including the 
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Oncology Trial Starts Soar in 
2020, Despite Pandemic 
Disruptions

The number of oncology trial starts hit 
a record high in 2020, rising 60 percentage 
points above the 2015 total, according to a 
new IQVIA report on global oncology R&D 
trends. Oncology and rare diseases are 
the two largest areas of the clinical trials 
ecosystem, the report points out, and both 
were less disrupted by the pandemic than 
other areas of research.

Oncology and rare disease trials were 
the primary contributors to 2020’s high 
number of overall trial starts — nearly 
3,500 new drugs — a 75-percentage point 
increase from 2015, IQVIA said. About 500 
products targeting rare cancers were in 
late-stage development in 2020, a figure 
similar to the number of products in late-
stage development for cancers with larger 
patient populations.

Half of the drugs in the late-phase 
oncology pipeline are for rare cancers and 
include a wide range of next-generation 
and targeted therapies. Similar numbers of 
products targeting rare cancers are in the 
early and late stages of development, signal-
ing that the flow of such treatments in the 
pipeline will continue into the future.

Rare oncology trials had the highest 
success rate of all therapy areas, reaching 
32.9 percent in 2020 — six times better 
than the success rate for larger popula-
tion tumor trials, which was 5.5 percent. 
By comparison, the average success rate 
for all disease indications was 9.8 percent 
in 2020.

Trial complexity has been increasing in 
oncology trials overall since 2015 but has 
been declining in rare oncology trials be-
cause they are often able to enroll fewer 
patients. Oncology trials are longer than 
those targeting other diseases, but many 
trials have been able to skip phase 3 
because regulators have either approved 
the candidate drug as a breakthrough 

therapy or given it some form of expe-
dited review.

The report found that about 70 
percent of ongoing oncology trials have 
molecular targets that would require 
pediatric trials under the Research to 
Accelerate Cures and Equity for Children 
Act, which was designed to improve and 
expand treatment options for pediatric 
cancer patients by requiring all new 
oncology drugs for adults also be tested 
in children when the molecular targets 
are relevant. The requirement took effect 
in August 2020.

A significant number of promising new 
approaches to precision oncology were in 
the early-stage oncology pipeline in 2020. 
According to IQVIA, the largest number of 
cancer researchers were focused on dozens 
of molecular targets for small-molecule ther-
apies. Such therapies are getting approved 
and launched with increasing regularity 
and often can be administered orally — a 
benefit for cancer patients.

In the past decade, a resurgence in 
gene therapies — including gene-editing 
technologies, such as CRISPR and chimeric 
antigen receptor T (CAR-T) cell therapies — 
illustrate that the next generation of drugs 
in the early and late phases of the oncology 
pipeline will be focused on such innovations.

Read the IQVIA report here: https://bit.
ly/3vP0GMq.

Pfizer’s Speed in Developing 
COVID-19 Vaccine Can Be 
Replicated, Experts Say

The speed with which Pfizer was able 
to develop its COVID-19 vaccine with BioN-
Tech can be replicated by other sponsors if 
they do things in parallel, determine how 
much risk they are willing to shoulder up-
front and think of clinical trials as one large 
protocol rather than taking a traditional 
phased approach.

Ralph Russo, senior director and global 
head for clinical database management 

at Pfizer, said performing tasks in parallel, 
rather than sequentially, enabled the com-
pany to design a data collection protocol 
quickly. He said the vaccine’s development 
team took a “slot team” approach to make 
sure everything that was needed for their 
clinical trial was at the ready. 

“The expectation was that once the pa-
tients were enrolled, there would be a swift 
need for either safety review or other data 
reporting events that we needed,” Russo 
says. “We needed the end-to-end apparatus 
for data flow completely completed by the 
time the study went live in March. Our goal 
was to get the cycle time down to a six- to 
eight-week timeframe between the final ap-
proved protocol and database activation.”

According to Russo, Pfizer’s success 
could be replicated by encouraging rapid, 
disciplined decisionmaking, being flexible 
and minimizing white space — the amount 
of time lost between phases of a clinical trial. 
“We are moving into an era where studies 
are more complex … Your organization has 
to be able to work quickly over the course of 
the life of the study, not just the startup, to 
get that agility and get the drugs to market 
more quickly,” he told attendees of a webinar 
sponsored by Oracle Health Sciences (OHS) 
and CenterWatch.

Elvin Thalund, director of industry strat-
egy for OHS, said quality should not suffer 
as a result of quicker action. “You need to 
be agile and be able to do these changes 
fast, especially when you put more phases 
into one protocol. We need to start think-
ing that [protocol] amendments are not 
necessarily bad.”

Russo concurred. “The key is really to 
think about how can we make that protocol 
outline and make it more robust? Scheduled 
activities is probably the key component, 
but there are other things as well, such as 
dosing, identifying novel assessments and 
trying to be as detailed as possible so we 
can think about what the data entry screen 

continues on next page »
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is going to look [like], how we’re going to 
submit, etc. We can start that early, get those 
standard requests. That can be built and be 
available for the study builder to incorporate 
right before testing.”

Jonathan Rowe, associate principal for 
R&D excellence at ZS Management Consult-
ing, said sponsors should consider the risks 
they are willing to take and match them 
against the resources they are willing to 
invest. “This is a real nice way to understand 
your organizational culture for risk,” he says. 
“This is going to become the norm as other 
companies show success.”

Thalund said sponsors “traditionally just 
do one phase at a time, or you can go in and 
do full clinical development, which is close 
to what Pfizer ended up doing. You think 
about it all as one big protocol. Because in 
the end, you actually know all the informa-
tion when you set up your clinical develop-
ment plan. It’s the same risk that will occur 
for the patient across all phases, so there’s no 
reason why you couldn’t plan it as a whole.” 
He adds that if sponsors “start involving the 
regulatory bodies that have to review the 
data early in the process, they get comfort-
able. They get their concerns answered 
earlier in the process.”

“You should start thinking more in 
primary endpoints than in actual phases. Be-

cause in reality, what you’re trying to manage 
is these primary endpoints and the expected 
outcomes across them. Then you can then 
take that even further down to a protocol 
that could cover the multiple phases,” he said.

Thalund added that most trials put out 
a statement during study startup outlining 
such things as first patient, first visit and 
site initiation visit (SIV). Sponsors then start 
to plan backward from there. “In general, 
people take their due time, and then when 
the squeaky wheel of SIV gets closer, then 
people start working. It doesn’t mean 
people are not working, they’re just not 
working on what is critical in many cases.” 

Abernethy Joins Verily as 
President of Clinical Research

Verily has enlisted Amy Abernethy, the 
FDA’s former principal deputy commissioner 
and acting chief information officer, as its 
next president of clinical research.

Abernethy, who left the FDA in April, is 
recognized for spearheading changes in the 
way the agency uses data by accelerating 
adoption of cloud-based data interoper-
ability and progressing the FDA’s work in the 
areas of real-world evidence and personal-
ized medicine. 

At Verily, which is owned by Google par-
ent company Alphabet, Abernethy will join 

Robert Califf, the former FDA commissioner 
from 2016-2017, who is now serving as the 
biotech’s head of clinical policy and strategy.

“There is no one better positioned to 
catapult Verily’s clinical research business 
into its next important phase than Amy, 
with her understanding of clinical practice, 
research, data science and the evolving 
regulatory environment,” said Andy Conrad, 
Verily’s CEO and founder.

Abernethy was with the FDA for two 
years before her departure. Prior to that, 
she worked in the private sector, including 
with CareDx, Roche’s Flatiron Health and 
Athena Health.
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with diseases looking for trials, drugmakers’ 
rivals and potential collaborators.

Unfortunately, the situation hasn’t 
improved in the past year. A January 2020 re-
port from the same research team found that 
of the trials registered on ClinicalTrials.gov 
between March 2018 and September 2019, 
only 40.9 percent of trials with reporting 
results due within one year actually met the 
deadline. In that study, published in the peer-
reviewed journal Lancet, the researchers said 
compliance was poor and not improving. 

“Our findings suggest that the FDA 
should proactively implement additional 
measures to improve compliance … such 
as audits that are made public, notices of 
noncompliance and the potential imposi-
tion of civil monetary penalties,” researchers 
Nicholas DeVito and Ben Goldacre said in 
the JAMA article.

The FDA, for its part, has been making 
moves to do just that, issuing a guidance in 
August establishing fines of up to $12,316 per 
violation plus the possible addition of another 
$12,316 per day until the violation is corrected 
(CenterWatch Weekly, Aug. 17, 2020).

Acceleron Pharma was the first to run 
afoul of the new agency policy when the 
FDA issued its first-ever notice of noncompli-
ance on April 27, threatening to levy fines 
unless the sponsor complied (CenterWatch 
Weekly, May 3).

Within 24 hours of receiving the letter, 
Acceleron submitted the summary results 
information that was previously missing from 
a trial for its cancer drug dalantercept. FDA 
spokesman Jeremy Kahn said that the NIH — 
which manages the database — conducted 
a routine limited quality control review of 
all applicable clinical trial results, includ-
ing Acceleron’s submission. The FDA plans 
to take the extra step of looking at what 
Acceleron submitted “to determine whether 
the noncompliance has been remedied.” 
In its correspondence with Acceleron, the 

FDA indicated that the NIH had alerted the 
agency of the company’s noncompliance. 
Kahn did not offer a timeline on when the 
FDA’s review of Acceleron’s submission would 
be conducted.

When the FDA announced in late April 
that it had sent a noncompliance letter to 
Acceleron, the agency disclosed that it had 
also sent more than 40 “pre-notice” letters to 
other sponsors as a warning that they were 
not in compliance and could face penalties. 
Acceleron received one such notice in July 
2020 but took no action until the April 2021 
noncompliance letter was sent. Although 
Kahn declined to say how many of the 
40-plus sponsors that received a pre-notice 
had ultimately responded and what level of 
compliance those companies were at cur-
rently, the FDA’s website still shows that only 
Acceleron had run afoul of the database’s 
reporting requirements.

Marc Scheineson, partner with Alston 
& Bird, says the Oxford study will “likely be 
studied closely” by the compliance offices 
within the FDA’s Center for Drug Evaluation 
and Research and the Center for Devices and 
Radiological Health. “My guess is that now 
that its guidance concerning civil penalties is 
final, the FDA will consider that sponsors are 
on notice and will find a couple additional 
high-visibility test cases to pursue,” Scheine-
son told CenterWatch Weekly. 

“Since FDA is committed to sending 
pre-notice letters first requesting correction 
within 30 calendar days, accurate and timely 
trial listings will not likely become an agency 
priority unless there is an egregious and em-
barrassing case — e.g., a trial with subject 
deaths that was not listed,” Scheineson said. 
“FDA has limited enforcement priorities and 
conserves those resources.” 

Pines concurred. “I think that the JAMA 
study and the warning letter to Acceleron 
both indicate that this is an issue that FDA 
is going to have to deal with,” he says. “FDA 
does not have the resources to oversee com-
prehensively the reporting requirements … 

so it has to rely on voluntary compliance, se-
lective enforcement and resultant publicity.”   

Meanwhile, a separate analysis of the top 
40 publicly funded U.S. universities found 
that many had significantly improved the rate 
at which they are registering and reporting 
clinical trials to the ClinicalTrials.gov database 
since 2019, but several schools still remain 
noncompliant with FDA reporting rules. 
Researchers with the Universities Allied for 
Essential Medicines (UAEM) found that the 
percentage of unreported clinical trials had 
decreased to 7 percent in 2021, down from 
30 percent in 2019, when UAEM last studied 
the issue (CenterWatch Weekly, April 1, 2019).

In its latest analysis, UAEM researchers 
found that 17 trials in ClinicalTrials.gov were 
legally compliant with all FDA reporting 
rules in February 2021, up from 13 in March 
2019. During the same timeframe, the num-
ber of institutions with 80 percent or more 
of their trials registered and results reported 
jumped to 36 in 2021, up from 16 in 2019. 
Meanwhile, the number of registered clinical 
trials within the database more than tripled 
to 1,516 in 2021, up from 446 in 2019.

The number of unreported trials also 
tumbled — to 101 in 2021, a decrease from 
138 in 2019. 

UAEM also found that of 10 newly added 
cancer research centers and medical schools 
affiliated with the 40 universities studied, 
just six institutions have achieved a 100 per-
cent reporting rate. Researchers noted that 
12 clinical trials are still not being reported.

A global student organization working to 
ensure that publicly funded medicines are 
accessible and affordable, UAEM contends 
that universities should be held accountable 
for reporting clinical trial data results in a 
timely manner because they receive public 
funding for research. The student organiza-
tion was assisted by TranspariMED, a clinical 
trials transparency group. 

Access the JAMA report here: https://bit.
ly/3vqPGVc. Read the UAEM report here: 
https://bit.ly/2TbZOTy.

Correct Trial Reporting
(continued from page 1)
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driver for 46 percent of sponsors and 20 
percent of CROs. Increasing study partici-
pant diversity was an important factor for 
23 percent of sponsors and 20 percent of 
CROs, while accelerating timelines for indi-
vidual clinical trials was cited by 24 percent 
of sponsors and 20 percent of CROs, and 
increasing data completeness and ac-
curacy was a key factor for 23 percent of 
sponsors and 10 percent of CROs.

Cristin MacDonald, vice president 
for client delivery at WCG Avoca, says 
some sponsors fear that the path 
forward postpandemic is to use all DCT 
approaches “without really evaluating 
which ones are going to provide the 
most value and which are an add-on just 
for the sake of adding it on.” But MacKin-
non said those fears can be mitigated by 
finding the right fit for DCT approaches 
to each protocol.

“Take a look at the protocol, the 
outcomes, what you’re looking to col-
lect,” he said. “What are the problems with 
that particular patient population? Is it 
enrollment, compliance or retention? Then 
address those specific issues and deploy 
decentralized elements to fit that particu-
lar piece. That way you’re not throwing the 
decentralized kitchen sink at a protocol, 
you’re just picking the right elements that 
work and will return value.”

Speaking at a recent WCG Avoca/
Medable webinar, MacKinnon offered 
the example of one trial that was 
particularly suited to the completely 
site-less approach. A sponsor of a rare 
disease study needed to screen and 
enroll 1,000 participants. MacKinnon 
said such a study would usually require a 
large number of sites and the enrollment 
period would be lengthy. But by using 
a single principal investigator, shipping 
supplies directly to patients’ homes and 
capturing patient-reported outcomes 

electronically, researchers were able 
to enroll more than 75 patients within 
three weeks. Patients were sent blood 
draw kits and dropped the results off at 
a nearby patient service center.

“This DCT approach — removing sites 
— works really well in these types of 
studies, but it may not be the approach 
to take for a lot of protocols,” he said. “But 
in this situation, it worked very effec-
tively. What we shouldn’t do is overcom-
plicate things and expect the technology 
to take on more than what we do in a 
traditional approach.”

For instance, a more selective DCT 
approach helped revive a study of a rare 
genetic variant that causes age-related 
macular degeneration. The sponsor 
originally estimated it would need to 
screen 11,000 patients from 100 sites 
in a traditional trial but didn’t have the 
resources, so the study was shelved. 
To solve the problem, Medable helped 
deploy a completely remote screening 
process using a genetic screening kit and 
took an e-consent approach. Rather than 
taking a traditional approach to select-
ing the 100 sites for the study, once the 
patients were identified researchers 
selected about 25 sites that were close 
to those patients’ homes. As a result, 
MacKinnon said, the study that was ex-
pected to take two years and cost about 

$50 million took only one year and the 
sponsor saved about 40 percent in costs.

In another example of a selective 
DCT approach, Medable was able to 
demonstrate that DCT elements can also 
help protect the safety of participants. 
A sponsor interested in earlier detection 
of pulmonary adverse events (AEs) was 
planning a traditional approach where 
participants would have their blood 
oxygen level (SpO2) measured during 
on-site visits conducted weekly, monthly 
and quarterly as they advanced through 
the trial. “If you’re only taking that SpO2 
measurement on a weekly, monthly or 
quarterly basis, those are your datapoints 
for identifying AEs and you’re becoming 
more sparse in your measurements and 
less able to detect that event happening,” 
he said.

MacKinnon said researchers sent 
participants a Bluetooth device that clips 
onto the end of their finger and can send 
daily SpO2 measurements to a smart 
phone, which in turn sends the data to 
sites and the study team. “We were looking 
at getting much quicker identification of 
a potential problem — ideally a quicker 
intervention to prevent that from becom-
ing more problematic for the participant 
and retaining them in the study,” he said. 
“But it was really about mitigating the risk 
to the patient.”

But concerns about implementing DCT 
linger. When asked by the WCG Avoca 
survey to identify the top five perceived 
challenges to incorporating DCT elements 
in a clinical trial, 29 percent of sponsors 
and 40 percent of CROs said operational 
and process integration was an issue, 
while regulatory challenges were cited 
by 27 percent of sponsors and 24 percent 
of CROs. Another 27 percent of sponsors 
and 12 percent of CROs cited a lack of 
understanding of the DCT innovation, 
while 20 percent of sponsors and 30 

Decentralization Methods
(continued from page 1)

“Quite often, value can 
be put into trials that are 

perceived as a poor fit 
for these decentralized 

approaches.”

—Andrew MacKinnon, decentral-
ized trials lead at e-solutions 

provider Medable

see Decentralization Methods on page 6 »
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percent of CROs said uncertainty over the 
value proposition or ROI of a DCT innova-
tion gave them pause. Nineteen percent 
of sponsors and 20 percent of CROs cited 
startup costs as a factor. The survey found 
that 14 percent of sponsors thought lack 
of understanding of a DCT innovation 
was the top challenge overall, while 16 
percent of CROs named regulatory chal-
lenges as their top concern.

Regardless of industry reserva-
tions, DCT elements will continue to be 
adopted because patients are going to 
demand the convenience they provide, 
says Kimberly Ray, an industry consul-
tant who led the Association of Clinical 
Research Professionals (ACRP) Task Force 
on Decentralized Clinical Trials and Tech-

nology Competencies. “Everyone is living 
it. We get next-day delivery, we get food 
brought to our door,” Ray told Center-
Watch Weekly. “Patients are going to say, 
‘Why do I have to go every four weeks to 
your site?’”

Ray added that the ACRP task force 
concluded that the vast majority of trials 
going forward would be hybrid trials 
with some aspect of decentralization 
and a lot fewer fully decentralized trials. 
“But patients are going to force the is-
sue,” she said. 

A recent survey by ICON bears out that 
thought. Of 3,800 patients surveyed (44 
percent of whom had previous clinical 
trial experience), only 26 percent said 
they would prefer clinical trial tests and 
procedures to be conducted at the trial 
site, 33 percent said they preferred a 

hybrid approach to trials and 58 percent 
said they would consider participating 
in a trial where all visits were conducted 
virtually. And 90 percent of respondents 
said they were willing to travel no more 
than one hour to participate in a trial.

Trial participants need options, the 
ICON survey concludes. “If we want to 
increase participation in clinical trials, we 
need to dig deep, review the protocol and 
the drug safety profile to choose the right 
model that provides patients with the 
options they need to participate.”

“Overall, this is a good thing for 
recruitment and retention,” Ray said. “It’s 
just a matter of working out the details. 
It’s not right for every [trial], but the 
more convenient we can make it for the 
patient, the better the experience they’re 
going to have.”

Decentralization Methods
(continued from page 5)

Learn more at www.centerwatch.com/cratrainer

The CRA Trainer
An Interactive Companion to 
The CRA’s Guide to Monitoring 
Clinical Research.

The CRA Trainer is an elearning 
companion to The CRA’s Guide that offers 
practical exercises, mini-quizzes and real-
world scenarios to help guide the trainee 
through the lessons presented in the book 
and apply them on their daily job.

https://www.centerwatch.com/products/439?hittrk=CWW
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S T A R T  S A V I N G  T I M E  T O D A Y

connexus.wcgirb.com

Our client-assisted submission 

platform provides structured 

workflows, high levels of control and 

real-time visibility of your submission. 

With WCG IRB Connexus, our industry 

leading technology saves you time 

only requiring completion of questions 

specific to your submission; that way, 

you can get on with your day and your 

clinical research priorities.

“Your exemplary online portal is very 
well organized, easy to navigate and 
utilize. It saves me so much time in my 
day. I appreciate that you provide the 
plethora of resources that you do. Your 
competitors don’t! Your Connexus 
system is so good that it’s basically the 
gold standard for IRB portals as far as 
I’m concerned. Thank you!”

—REGULATORY STUDY MANAGER, ACADEMIC 

    MEDICAL CENTER

Reduce your IRB review 
submission time by 50% 
with WCG IRB Connexus

I I I I I I I I I I I I I I
I

I
IIIIIIIIIIII

http://pubads.g.doubleclick.net/gampad/clk?id=5668729342&iu=/20574322/C-CWW_PDF_ALL
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Drug & Device Pipeline News    

Company Drug/Device Medical Condition Status Sponsor Contact
Breegi Scientific Negative Pressure 

SteriDome
protection from airborne pathogens in 
hospitalized patients with suspected or 
confirmed diagnosis of COVID-19

Emergency Use 
Authorization (EUA) 
granted by the FDA

breegiscientific.com

GlaxoSmithKline 

Vir Biotechnology

sotrovimab mild-to-moderate COVID-19 in adults 
and pediatric patients who are at high 
risk for progression to severe COVID-19

EUA granted by the FDA gsk.com

vir.bio

Asklepios 
BioPharmaceutical

LION-101 limb-girdle muscular dystrophy type 
2I/R9

IND approved by the FDA askbio.com

Dicerna 
Pharmaceuticals 

Eli Lilly

LY3819469 cardiometabolic diseases IND approved by the FDA dicerna.com

lilly.com

Merakris 
Therapeutics

dermacyte amniotic 
wound care liquid

nonhealing venous stasis ulcers IND approved by the FDA merakris.com

Scopus Biopharma CpG-STAT3siRNA B-cell nonHodgkins lymphoma IND approved by the FDA scopusbiopharma.com

Tarus Therapeutics TT-4 advanced solid tumors IND approved by the FDA tarustx.com

Transgene 

BioInvent

BT-001 solid tumors IND approved by the FDA transgene.com

bioinvent.com

AffaMed 
Therapeutics

AM006 early Parkinson's disease clinical trial application 
(CTA) approved by China's 
National Medical Products 
Administration for phase 
2b trial 

affamed.com

Ryvu Therapeutics RVU120 (SEL120) relapsed/refractory metastatic or 
advanced solid tumors 

CTA approved in Poland ryvu.com

Acutis Medical AcQBlate Force 
Sensing ablation 
catheter and system

paroxysmal and persistent atrial 
fibrillation

Investigational Device 
Exemption approved by 
the FDA

acutus.com

Alkermes Lybalvi (olanzapine 
and samidorphan) 

schizophrenia and bipolar 1 disorder approved by the FDA alkermes.com

Amgen Lumakras (sotorasib) adult patients with KRAS G12C-
mutated locally advanced or metastatic 
nonsmall-cell lung cancer 

approved by the FDA amgen.com

Biohaven 
Pharmaceutical 

Nurtec ODT 
(rimegepant )

preventive treatment of migraine approved by the FDA for 
new formulation

biohavenpharma.com

BridgeBio Pharma 

QED Therapeutics 

Helsinn Group

Truseltiq (infigratinib) patients with previously treated 
locally advanced or metastatic 
cholangiocarcinoma harboring an 
FGFR2 fusion or rearrangement

approved by the FDA bridgebio.com

qedtx.com

helsinn.com

Bristol-Myers 
Squibb

Zeposia (ozanimod) moderately- to severely-active 
ulcerative colitis

approved by the FDA bms.com

Forsee 
Pharmaceuticals

Camcevi (ready-
to-use six-month 
subcutaneous depot 
formulation of 
leuprolide mesylate)

advanced prostate cancer approved by the FDA forseepharma.com

continues on next page »

https://www.breegiscientific.com/
https://www.breegiscientific.com/
https://www.gsk.com/en-gb/
https://www.gsk.com/en-gb/
https://www.vir.bio/
https://www.askbio.com/
https://www.askbio.com/
https://www.askbio.com/
https://dicerna.com/
https://dicerna.com/
https://www.lilly.com/
https://dicerna.com/
https://www.lilly.com/
https://merakris.com/
https://merakris.com/
https://merakris.com/
https://scopusbiopharma.com/
https://scopusbiopharma.com/
https://tarustx.com/
https://tarustx.com/
https://www.transgene.fr/en/
https://bioinvent.com/
https://www.transgene.fr/en/
https://bioinvent.com/
https://affamed.com/
https://affamed.com/
https://affamed.com/
https://ryvu.com/
https://ryvu.com/
https://www.acutusmedical.com/us
https://www.acutusmedical.com/us
https://www.alkermes.com/
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https://www.biohavenpharma.com/
https://www.biohavenpharma.com/
https://www.biohavenpharma.com/
https://bridgebio.com/
https://www.qedtx.com/
https://helsinn.com/
https://bridgebio.com/
https://www.qedtx.com/
https://helsinn.com/
https://www.bms.com/
https://www.bms.com/
https://www.bms.com/
https://www.foreseepharma.com/en-us
https://www.foreseepharma.com/en-us
https://www.foreseepharma.com/en-us
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Drug & Device Pipeline News     (continued from page 8)

Company Drug/Device Medical Condition Status Sponsor Contact
Janssen 
Pharmaceutical

Rybrevant 
(amivantamab-vmjw)

adult patients with locally advanced or 
metastatic nonsmall-cell lung cancer 
with EGFR exon 20 insertion mutations

approved by the FDA janssen.com

Merck 

Sanofi Pasteur

Vaxelis vaccine against diphtheria, tetanus, 
pertussis, poliomyelitis, hepatitis B and 
invasive disease due to haemophilus 
influenzae type b for use in children six 
weeks through four years of age

approved by the FDA merck.com

sanofi.com

Myovant Sciences 

Pfizer

Myfembree(relugolix, 
estradiol  and 
norethindrone acetate)

heavy menstrual bleeding associated 
with uterine fibroids in premenopausal 
women

approved by the FDA myovant.com

pfizer.com
Novartis Cosentyx 

(secukinumab)
moderate-to-severe plaque psoriasis in 
pediatric patients six years and older

approved by the FDA for 
expanded indication

novartis.com

Paratek 
Pharmaceuticals

Nuzyra (omadacycline) community-acquired bacterial 
pneumonia

approved by the FDA for 
new formulation

paratekpharma.com

Scynexis Brexafemme 
(ibrexafungerp tablets)

vulvovaginal candidiasis approved by the FDA scynexis.com 

ITO D Function electrical muscle stimulator for TMJ 
pain relief

approved by the FDA itocoltd.com/act/

JenaValve 
Technology

Trilogy heart valve 
system

aortic regurgitation and aortic stenosis approved by the FDA jenavalve.com

Lantheus Holdings Pylarify prostate-specific membrane antigen-
targeted PET imaging agent

approved by the FDA lantheus.com

By Charlie Passut

D espite FDA support, master proto-
cols have been slow to take hold in 
the U.S. due to reluctance and lack 

of coordination among the trial industry 
to take on such large-scale studies. But re-
searchers who have been busy setting up 
and running master protocols during the 
pandemic say the challenges in the U.S. are 
surmountable with advance planning that 
includes streamlined contracting, expe-
dited IRB approval and site staff training.

Acting FDA Commissioner Janet 
Woodcock, the long-time former direc-
tor of the agency’s Center for Drug Eval-
uation and Research (CDER), said re-
searchers would be a lot further along in 
treating COVID-19 had they been more 
focused and disciplined with setting up 
the global infrastructure for master pro-
tocols beforehand. Woodcock stepped 
down from CDER last year to take part 
in the Trump administration’s Operation 
Warp Speed initiative.

“The studies that we should have set up 
should have been overpowered based on 
our original estimates, so that we nailed 
down answers that everyone could be-
lieve in,” Woodcock told attendees of a 
Clinical Trials Transformation Initiative 
(CTTI) webinar last month. But instead, 
she said, several trials ended up being 
underpowered. “Many of the studies we 
saw were actually not randomized. Given 
the variability of this disease and the size 
of the treatment effects that we’re seeing, 
they really had very little hope of yielding 
any actionable information.” 

“Clearly the situation evolved as it did 
because there was little stomach amongst 
the clinical research community to put-
ting together large-scale master protocols 
and executing them. That wasn’t the first 
thing that sprung to mind amongst the 
community, and it was the same with the 
industry.”

Woodcock said the FDA has seen, both 
in the U.S. and potentially worldwide, a 
shortage of supplies and ancillary support 
for trials. “We’re having big delays for get-
ting lab kits for studies, and there is com-
petition for patients at major medical cen-
ters when there are thousands of patients 
out in community hospitals who aren’t 
getting enrolled in trials,” she said. “This 
plethora of trials, plus this duplication, 

yields other severe consequences — back-
ing up IRBs, study personnel, contracting 
mechanisms at sites, provision of lab sup-
plies and kits, and other study material. 
This has really had a chilling effect on the 
speed of launching platform trials.”

The FDA has been encouraging the trial 
industry to consider adopting master pro-
tocols since issuing draft guidance in Octo-
ber 2018. At the time, the guidance was pre-
sented as a way to expedite development of 
oncology drugs and biologics, but the new 
approach to research was really pressed 
into service once the pandemic hit — with 
disparate results. 

Former FDA commissioner Robert Cal-
iff, head of clinical policy and strategy for 

U.S. Slow to Make Progress in 
Master Protocol Trials

Copyright © 2021 by WCG CenterWatch
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InReview

FDA Signs Off on Treatment for 
Rare, Adrenal Gland Tumors

The FDA has approved the injectable 
drug Azedra for rare cancers of the adre-
nal glands — the first ever non-surgical 
therapy OK’d for these tumors. 

Azedra (iobenguane I131) is a radiother-
apy drug that attacks tumors with a high, 
specifically targeted dose. It’s designed to 
treat adults and children (12 and older) 
with inoperable locally advanced or metas-
tic cancers called phenochromocytoma 
and paraganglioma.

Pheochromocytoma forms inside and 
paraganglioma grows outside the adrenal 
gland(s).

Both tumor types release hormones that 
can cause symptoms including high blood 
pressure, rapid heartbeat and anxiety. 

University of Pennsylvania research-
ers gave 68 patients in a trial at least one 
therapeutic dose of Azedra. The results: 25 
percent who received at least one dose and 
32 percent of those who received two doses 
saw their blood pressure drop enough to 
cut their hypertension meds in half. 

“This is a true breakthrough. Until to-
day, there were no anti-tumor therapies 
available for patients with these tumors 
who were not candidates for surgery,” said 
principal investigator Daniel Pryma, an 
associate professor of Radiology and Ra-
diation Oncology. 

“This therapy not only controls the tu-
mors but also the debilitating symptoms 
caused by their excess hormone produc-
tion, meaning it provides dual benefit 
to patients,” added Pryma, also chief of 
Penn’s Nuclear Medicine and Clinical Mo-
lecular Imaging. 

Reported side effects include low white blood 
cell and platelet counts, fatigue and anemia.

The FDA gave Azedra an Orphan Drug 
designation, Fast Track status and Break-

through Therapy designation in the U.S. Its 
license is held by Progenics Pharmaceuticals. 

Japan Greenlights Parkinson’s Trial
In the first trial of its kind, Kyoto University 

scientists have won approval from Japanese 
regulators to test adult stem cells as a possible 
treatment for Parkinson’s disease. 

Induced pluriopotent stem cells (iPS) 
are derived from skin or blood cells and 
induced back into an embryonic-like plu-
ripotent state that can divide into more 
stem cells or become any type of cell in the 
body, leading to a potentially unlimited 
source of any type of human cell needed 
for therapeutic purposes. They’re consid-
ered promising for regenerative research 
because they can become different hu-
man cells and, also, avoid controversy sur-
rounding stem cells from human embryos.

Researchers plan to transplant iPS cells 
into the brains of Parkinson’s patients in 
the hope they will help repair or replace 
damaged nerve cells. This is the first trial 
of its kind to use iPS cells. 

Scientists say they’re cautiously optimis-
tic after testing the process in monkeys, 
who showed improvement and didn’t de-
velop brain tumors — a much-feared po-
tential side effect.  

FDA: Focus on Hardest to  
Treat in Cohort Cancer Trials 

The FDA says sponsors considering 
adaptive studies for early phase cancer 
treatments should focus on patients with 
no other options. 

The agency notes that so-called expan-
sion cohort trials — which start out rela-
tively small but expand if a potential treat-
ment shows promise--can be a way to get a 
treatment to market more quickly. 

Regulatory Update

see Regulatory Update on page 4
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Upcoming Event Highlights

Twice monthly, CWWeekly provides featured listings of clinical research job openings, upcoming 
industry conferences and educational programs from JobWatch, CenterWatch’s online 
recruitment website for both clinical research employers and professionals.
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Associate Data Manager
WCG ACI Clinical 
Bala Cynwyd, PA

Clinical Research Program Director
WCG 
Remote

Principal Clinician
WCG MedAvante-ProPhase
Hamilton, NJ

Clinical Trials Research Nurse
Medical Science & Computing
Bethesda, MD

TrialMaster Analyst
Computer Task Group
Work Remotely

IRB Document Specialist
WCG IRB 
Puyallup, WA

Quality Assurance Technician
Fort Worth, TX

Microbiologist 
Indianapolis, IN

Clinical SAS Programmer 
Santa Fe, NM

Director, Biosensors 
South San Francisco, CA

Principal Research Associate
Irvine, CA

Clinical Research Project Manager 
Cincinnati, OH

Senior Director Pharmacometrics 
South Plainfield, NJ (Work Remotely)

Chief Scientific Officer, Women’s Health 
Eugene, OR (Work Remotely)

Webinars

J U N E  9 ,  2 0 2 1 
A Fresh Perspective from the 
FDA on the Final IND Safety 
Reporting Rule
12:00 PM EDT

J U N E  1 0 ,  2 0 2 1 
Site Training in Clinical Trials: 
Preparedness Without Site 
Burden
12:30 PM – 1:00 PM EDT

J U N E  1 7 ,  2 0 2 1 
Accelerate the Startup of 
Your Clinical Trials Without 
Sacrificing Quality: Common 
Pitfalls that Cause Delays and 
How to Avoid Them
11:00 AM – 12:00 PM EDT

J U N E  1 7 ,  2 0 2 1 
Industry Research on Innovation 
and Diversity: How Do We Finish 
What COVID Started?
11:00 AM EDT

Virtual Conferences/Workshops

JUNE 22–24, 2021 

Effective Root Cause Analysis 
and CAPA Investigations for the 
Life Sciences 
11:00 AM – 3:30 PM EDT

SEPT. 28–30, 2021 

The WCG MCC vSummit: 
Clinical Trial Risk & Performance 
Management 
9:00 AM – 4:00 PM EDT
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