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Welcome Letter

Welcome to the inaugural Chief Medical Officer 360° newsletter.

We are excited to launch this quarterly publication to address the unique R&D and business 
challenges CMOs and heads of R&D face through peer insights. 

Now more than ever, CMOs need to balance their roles as clinical strategists, safety officers, 
patient advocates, public medical representatives, program managers, executive company 
leaders and more. The advent of COVID-19 has only enhanced the scrutiny on the biotech 
industry and increased the pressure on CMOs. 

As big data, new clinical trial designs, global development, real-world data and artificial 
intelligence become available, resource management is of utmost importance, especially for 
small biotechs. As immuno-oncology, cell and gene therapy, CRISPR, RNAi and precision 
medicine expand, biotechs will need to continually adapt. 

This newsletter will capture a wide range of perspectives on the responsibilities, career 
development, best practices and problem-solving of CMOs from different indications, in the 
US and around the world. We will continue to address the latest developments at the annual 
CMO Summit 360° conference. Our CMO 360° podcast series will also serve as a reliable 
source to support the dissemination of timely information from the events. 

With the conferences, podcasts and quarterly newsletters, our goal is to provide helpful 
insights and ongoing support for the CMO and R&D leadership community. 
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Executive Director
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CMO Marketing Manager
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What’s Inside?
Dana Hilt, MD, CMO of Frequency Therapeutics, 
shares lessons he’s learned with more than 25 
years of drug development experience.  

Barry Ticho, MD, PhD, CMO of Stoke 
Therapeutics, discusses going public and the 
CMO’s role in the time of COVID-19.

Nerissa Kreher, MD, CMO of Tiburio 
Therapeutics, talks about the breadth of the CMO 
role, overcoming challenges and her work with 
Executive Women in Bio. 

Beth Tréhu, MD, FACP, CMO of Jounce 
Therapeutics, describes her journey to being 
CMO and the best advice she’s been given.

Akshay Vaishnaw, MD, PhD, President, R&D 
of Alnylam Pharmaceuticals, provides an update 
on developing a SARS-CoV-2 treatment, rapid 
development and collaborations. 

Francisco Diaz-Mitoma, MD, PhD, CMO 
of VBI Vaccines, discusses rapid vaccine 
development and managing international teams.

Daniel Burch, MD, MBA, Global Head of PPD 
Biotech, shares his thoughts on how to maximize 
CRO relationships

From the Archive: Investors Insights on Working 
More Collaboratively with R&D Leadership: A 
Session from the 2017 CMO Summit

CMO Blogs
Click below for additional articles:

CMO Podcasts
Click to listen:

Upcoming Event

1. FDA Guide and Resources for 
Covid-19 Trials

2. TrialSpark White Paper on Clinical 
Trials During and Beyond COVID-19

3. What Shakespeare Did While 
Sheltering

1. Fireside Chat with an R&D Veteran

2. Designing Clinical Trials for Gene 
Therapy - A Paradigm Shift

3. Case Study: Life of a Chief Medical 
Officer Pre and Post IPO

4. How the CMO of Sage Therapeutics 
Positioned a New Indication for FDA 
Approval

5. Addressing the Talent Gap in Biotech 
– Recruit and Retain

6. How to Navigate the Development 
Path from CMO to CEO

Chief Medical Officer Summit 360°
October 26 - 27, 2020
Westin Copley Place
Boston, MA
Virtual Option will be Available
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Lessons from a Serial CMO on 
Recently IPOing 

Dana Hilt, MD, is the Chief Medical Officer of 
Frequency Therapeutics. He previously worked 
as CMO of Lysosomal Therapeutics, FORUM 
Pharmaceuticals and Ascend Therapeutics.

Can you tell me about the work that you do at 
Frequency Therapeutics?

Frequency is working to develop a regenerative therapeutic 
for sensorineural hearing loss (SNHL), which impacts more 
than 90 percent of individuals with hearing loss. SNHL 
is typically caused by the loss of sensory hair cells in the 
cochlea, resulting primarily from noise exposure and aging. 
Our research showed that one could activate progenitor 
stem cells to divide and become functional. This would 
mean regrowing the hair cells and potentially restoring 
hearing. Frequency also is working to apply these types of 
insights to other tissues to determine if this can be done 
with other organs.

What does your day-to-day look like as a Chief 
Medical Officer?

I am responsible for making sure that clinical trials are done 
in a safe, compliant manner. I design clinical trials to the 
highest level of integrity, making sure they address the 
appropriate questions. As CMO, I act as the bridge between 
research and human clinical trials. I’m involved with other 
executives to communicate science and medicine to 
broader communities. There’s a science role, a medical role, 
a business role, a regulatory role and a safety role. I also 
speak to investors as to the medical need, the research and 
the methods of the company.

In one of our first emails you described yourself as a 
“Serial CMO with the scars to prove it.” What advice 
do you have for CMOs who may have only worked for 
one company or may be less experienced?

I think it’s important to know that drug development is an 
uncertain business. If you get into a phase III trial, there’s 
a 50% chance your drug gets approved. But only 10% of 
Phase I trials make it through development to approval. 
Animal models only go so far in predicting the human 
response. There is still a tremendous amount of uncertainty. 
Drugs can fail due to safety, efficacy, problems encountered 
in the studies, placebo effects and many more reasons. 
There’s only so much you can do pre-clinically to de-risk 
these problems. But many advances in drug development 
have occurred over the last 15 or so years. You don’t really 
advance drugs encumbered with significant metabolic or 
toxicity problems into clinical development. New treatments 
behave more like drugs and don’t necessarily commonly fail 
for all the reasons they did in the past.

It’s important to do things ‘right.’ There’s a premium on 
speed but if you focus just on speed, you’ll sacrifice quality. 
It can’t be inexpensive, fast and good all at the same time. 
You want the trials to be able to show clinical benefits for 
patients. 

Frequency Therapeutics went public in October. How 
has your role as CMO changed as your company has 
gone from private to public?

Much of the CMO role is the same. But there’s much to 
be done to think about the message, the strategy of the 
company, the rationale behind the drug development 
programs and to introduce the company to the public. You 
need to emphasize what the company is doing and the 
science and medicine. You need to continue to communicate 
with KOLs, patient advocacy, investors and all stakeholders.

“Drug development, I believe, is 
the most complex team sport in 
the world.”

The medical drug development model is a ‘team’ model. 
One of the differences between this and academic medicine 
is that in academic medicine, success is measured in grants, 
publications, and individual patient care. It’s a smaller and 
more focused team. Drug development, I believe, is the 
most complex team sport in the world. The physician is a 
very important role, but you need to develop a skill of seeing 
things from a broad array of other perspectives. 

D
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You may not be well versed in all areas and you need to 
find great partners across the organization to consistently 
provide reliable insights to guide your approach.

There are always the challenges of drug development.
There’s another set of challenges for clinical operations, 
safety, efficacy, drug supply, regulatory adherence, quality 
and more. Most small companies need to leverage 
resources and rely on outside experts and CROs. You need 
to put together a good Scientific Advisory Board and Clinical 
Advisory Board. These things can’t be done all internally. 
Larger companies have more resources at their disposal. 
In smaller companies, much more of this has to be done 
virtually. There’s a bigger premium on who you hire, so you 
need experienced experts. You have a much smaller number 
of experts in a specific discipline so every hire is important. 
You need to find good outside expertise and finding this 
expertise requires networking, going to scientific meetings 
and reading scientific literature to find experts in the field.

“It’s like drilling oil wells, many are 
not successful, some are. In days 
gone by, you weren’t sure if you’ll 
be successful. The one good well 
is worth all the dry wells.”

Is COVID-19 presenting you with any challenges? 

It is becoming clear that COVID-19 will challenge every 
company but depending on the kind of study and area of 
research, it will do so in different ways. Our team recently 
has been working from home, but our clinical study 
continues as does our research. In the near team, we have 
put additional focus on data analysis and are working with 
CROs to continue critical work. We feel well positioned right 
now, but obviously everyone would like to be back in the 
lab. My larger concern is for the industry overall and the 
important, life-saving research that is now on hold and the 
patients that will impact. 

How are you addressing these challenges?

Working virtually is made easier with the advent of these 
tools like Zoom, Skype and other online tools. I’ve been 
pleased with how effective virtual meetings have been. It’s 
not like being in the office, but it’s much better than 15 years 
ago.

Could you tell us some more about those “scars” you 
have as a serial CMO?

Drugs that you thought certainly might work sometimes 
don’t work and can fail in a myriad number of ways. 
Sometimes things go wrong and sometimes things go right. 
It’s like drilling oil wells, many are not successful, some are. 
In days gone by, you weren’t sure if you’ll be successful. The 
one good well is worth all the dry wells. If you can develop a 
drug to help patients, it’s worth it. 

What are some next steps for you?

The next step is to overcome the COVID pandemic. Patients 
and hospitals are facing worse challenges than we are, but 
we need to keep steady in this time of stress and disruption 
and do what’s best for the patients, as we continue to 
advance our clinical studies and our research in regenerative 
medicine. This includes both our work in hearing and our 
discovery program in remyelination in multiple sclerosis, 
which we aim to bring into the clinical in the second half of 
next year.

---

At the Chief Medical Officer Summit 360°, October 
26-27, Dr Hilt will be discussing “Building Teams and 
Expanding Your Reach with Virtualization.” For more 

information and a full conference agenda, click here.

If you’re interested in contributing or would 
like to see a specific topic covered in a future 
issue, please contact service@tcfllc.org

https://theconferenceforum.org/conferences/chief-medical-officer-summit/2020-agenda/
http://service@tcfllc.org


6

Challenges and Solutions For 
CMOs Going Public
 
Barry Ticho, MD, PhD, is the Chief Medical Officer 
of Stoke Therapeutics. He previously held positions 
including Head of Development of mRNA treatments 
for Cardiovascular and Metabolic Diseases at Moderna 
Therapeutics, Head of External R&D Innovation for 
Cardiovascular and Metabolic Diseases at Pfizer, and 
Vice President of Clinical Development at Biogen.
 
Can you tell us about the work you lead at Stoke 

Therapeutics?
 
I’ve been the CMO at Stoke Therapeutics for 2.5 years. We 
have identified over 2,900 diseases that could be potentially 
amenable to our therapeutic approach. One of my jobs is to 
look through that list and determine which ones will be ideal 
candidates proceeding into clinical testing.
 
My second role is to have a program of development for a 
disease called Dravet Syndrome, a severe developmental 
and epileptic encephalopathy. We have data in animal 
models showing that our antisense oligonucleotide (ASO) 
medicine can have a potential clinical benefit. We plan to 
start clinical trials in the second half of this year.
 
Job number three is to build a team within the company 
that will allow us to do clinical testing for multiple different 
programs within our portfolio. That requires putting in place 
all the necessary functions including clinical operations, 
data management, biostatistics, program development and 
safety.

Job number four is to be the outward face of the company 
for interactions with investors and analysts, as well as the 
physician and patient communities and general public. 

How has your role evolved or changed, going from a 
private company, planning the IPO and now recently a 
public company?
 
The biggest change is that fourth role, how we interact with 
people external to the company. We now have a whole 
group of investors as well as analysts and bankers who 
we want to keep informed about what’s going on in the 
company. 
 
Another change is, we have to be very careful with any 
information that we share externally in ensuring that we 
only make commitments that we have high confidence 
that we can keep. There’s much more scrutiny on timelines 
and deliverables. We are very careful to make sure those 
timelines, especially for clinical data, can be delivered.

We have also had to take on quite a few new functions 
within the company to address the fact that we went 
public, especially on the accounting, finance side, but also 
the investor relations side and even on the corporate side. 
Now we have a whole set of functions that we need to 
inform, collaborate and coordinate with when releasing any 
information publicly from the company.

What new challenges has the IPO put on you 
specifically as the CMO? 
 
I would say the three main challenges are:
 
New demands on my time. There is now a new audience. 
Before we had internal employees and the board as our 
primary audience. Now we have a very large, interested 
and demanding audience that requires time to keep them 
informed.

The next challenge is being very careful about what 
information we release publicly and making sure that 
released information and data are correct, reliable and that 
any future activities that we’re promising can be delivered.
 
The third part is a bit more amorphous. Being public adds 
an increased level of pressure on the company. On the one 
hand it’s stress relieving because it gives us a source of 
funding that can alleviate concerns about having available 
funds to do what we want to do. On the other hand, we 
have to be much more open about our deliverables and 
we are held much more to the dates and promises we are 
making.

How do you handle those challenges?
 
It’s really three things. One is having a highly-skilled team: 
having other company personnel who are knowledgeable 
and who I can rely on means that I can have them take 
some of those responsibilities that I cannot. 

Ad
ap
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The second is communication: as a public company 
that has grown in size, communication between the 
different personnel within the company is becoming more 
important. And then the third is also being able to delegate 
responsibilities to others and learning how to make sure that 
I can take on additional responsibilities because I’ve given 
other responsibilities to other people.

In addition to the challenges faced by any company 
going public, are there any specific challenges that 
COVID-19 is presenting you with?
 
From the clinical perspective, the biggest challenge for us is 
that we rely on hospitals and medical facilities for our clinical 
trials to be done. Although we have been able to keep our 
clinical timelines on track, we have experienced a slowing of 
new patient enrollment in our observational study due to the 
impact of COVID-19.

The top priority with regard to COVID-19 is that our own 
employees are protected and are kept safe and healthy. 
In the case of my company and many others, one of the 
side roles of the CMO is being the medical consultant for 
employees within the company. With so much news coming 
out and conflicting information and heightened concern, 
it has fallen on me as CMO to provide information to the 
employees and help the company decide which procedures 
and processes to put in place, and in some cases to advise 
personnel who have medical questions.

“One of the side roles of the CMO 
is being the medical consultant for 
employees within the company.”
How are you approaching these challenges?

I have to avail myself and read as much as I can on 
COVID-19. There are many different places providing 
resources. As much as I can, I try to keep up to date on 
those resources and work closely with our HR group, 
employee communications group and CEO. 
 
Now, because of all the work-from-home activities, there 
needs to be more frequent communication. We have daily 
meetings with our CEO. I have daily meetings with my team. 
Since we’re not seeing each other day to day in an office 
or on site, the only other reliable way to communicate is 
with these set meetings. Also, being public, we now have 
more inquiries from investors, especially as to how things 
are going. So we need to increase communication not only 
internally but also externally.

The third is to try to be a reassuring voice both for myself, 
my family and my colleagues.

We will get through this. This is a severe and horrifying 
situation but it is something that we have processes in place 
to handle in the near term and longer term. 

Your CEO, Edward Kaye, is a medical doctor. How is 
working with a CEO who has a medical background?

It’s definitely an advantage to have someone who 
understands the challenges of putting together development 
plans, running clinical trials and working with investigators 
and patients. I’m accustomed to CEOs where every time 
I present a plan, the first question that comes out of their 
mouth is, “Can this be done faster?” Ed understands the 
demands that we have from a research and development 
perspective. He understands that producing quality data 
requires us to put in the appropriate time and infrastructure.

 
Any advice for other CMOs that are looking to IPO 
within the next 12 months or so?
 
My advice for a CMO trying to go public is to make sure that 
everyone understands how unpredictable life in general is 
right now, specifically with respect to clinical trials. Start off 
every sentence with “These are our predictions but they are 
highly susceptible to change due to COVID-19.”
 
We’re all going to have to learn how to interact from a 
distance more. I would advise CMOs to learn how to get 
their message across when they aren’t in person. That 
requires adjusting one’s presentations, one’s style and the 
way that one communicates in general. 
 
The third thing would be to focus again on what’s best for 
patients and make sure that the message is always coming 
across that patient care and improving patient lives is the 
key goal for us all.

Is there any other advice you have for CMOs?
 
The other key thing for the CMO in general is to have a very 
strong set of contacts, a very wide network. It’s especially 
important for a public company because the demand for 
timelines and deliverables increases. I encourage all CMOs 
to find as many ways as possible to meet new contacts: 
to go to meetings such as the CMO Summit where we 
can interact and share knowledge but also find potential 
resources to help address the challenges that we all know 
we’re going to face as we move forward. 

---
 
At the Chief Medical Officer Summit 360°, October 26-
27, Dr Ticho will be discussing “Tracking Personalized 
Medications in Gene and Cell Therapy.” For more 

information and a full conference agenda, click here.

https://theconferenceforum.org/conferences/chief-medical-officer-summit/2020-agenda/


8

Forging Paths in New Indications

Nerissa Kreher, MD, is the Chief Medical Officer of 
Tiburio Therapeutics. She has held leadership roles in 
both private, start-up biotechnology and public, large 
biotech companies, including Enobia and AVROBIO.

Can you tell us about the work you lead as CMO of 
Tiburio Therapeutics?

As the Chief Medical Officer at a small, private Phase II 
startup company, I have the opportunity to wear many hats. 
The main functional responsibilities are clinical development 
and medical affairs. Related to clinical development, I’ve 
been focused on the development of our clinical and 
regulatory strategies for our lead compound, TBR-760. 
We’re developing this drug for patients with non-functioning 
pituitary adenomas, which is a rare endocrine tumor. Given 
the fact that we’ll be starting a Phase II trial this year, our 
team has been working diligently on the design of the trial 
and now the execution of the trial.

And on the medical affairs side, I have focused on developing 
relationships with medical experts in the rare endocrine 
space, leading advisory boards to gain insight on potential 
indications we might focus upon. And very importantly, 
one of my passions has been the ability to focus on 
understanding the patient perspective: what unmet needs 
patients have and how Tiburio might help to fill those unmet 
needs with a new therapy. In addition to those key functional 
areas, I am highly engaged with our chief executive officer in 
discussions with our board of directors, as well as investors 
as we continue to build the company.

If there is such a thing, what does a “typical day” look 
like for you?

One of the great things about my role is there’s actually not 
a typical day. I may spend one in meetings with the CRO 
that is running our clinical trial and working with the program 
team and another day I may be meeting with investors in 
New York City. I also travel a good deal to meet our clinical 
principal investigators. For example, recently I was in Tbilisi, 
Georgia, visiting a clinical trial site. It’s a great role because I 
am challenged with a number of different interactions day-in 
and day-out. 

“It’s a great role because I am 
challenged with a number of different 
interactions day-in and day-out.”
What brought you into medicine and drug development? 
Did you always know or was it a journey? 

I’d say both. I knew I wanted to be a physician from a young 
age, and the course to getting to a pediatric endocrinologist, 
which is my specialty – I fell in love with endocrinology during 
an undergraduate physiology course. And then I fell in love 
with pediatrics during medical school. And so, as I entered 
my pediatric residency, I really knew I was on a path to a 
pediatric endocrinology fellowship.

The drug development part started to come about during 
fellowship when I found that I enjoyed seeing patients in 
the context of clinical trials: designing clinical trials from an 
academic standpoint and running those clinical trials. I had 
the opportunity in fellowship to do a Masters of Science in 
clinical research through an NIH program. I started to build 
that clinical development expertise. And then I moved to the 
Boston area, where originally I wanted to continue my clinical 
research career in academics. As sometimes happens, the 
academic position I was pursuing was eliminated at the 
hospital. Looking back, I think it was fortuitous. That’s how 
I actually landed in industry.

From there, I’ve had multiple opportunities at several great 
companies to continue to grow my clinical development 
experience and expertise. This is my second Chief 
Medical Officer role. We’re a rare endocrine company; 
clinical development is a key area of focus. And given my 
background, Tiburio was just really a very nice fit.

In
co
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Dr Nerissa Kreher, Tiburio Therapeutics, participating in 
the panel discussion: The Unique Challenges of Developing 
an Innovative Product When No Approved Product Currently 
Exists at the 2019 CMO Summit

Can you tell us more about your thoughts on the 
patient perspective, and how you incorporate it?

There are multiple entry points for incorporating the patient 
voice at a pharma or biotech company. We typically think 
about patient advocacy where we’re helping patients 
to know about what the company is doing, maybe to 
participate in clinical trials as clinical trial participants.

We are, and have been, moving to include the patient voice 
earlier and earlier in development. So what I mean by that is 
really thinking about, even the Phase II trial we’re conducting, 
understanding what’s important to the patient. What does 
the patient want in a new drug for non-functioning pituitary 
adenoma? Not just what I think they need, or other clinical 
experts think they need. What do they tell us they need?

We can gather that information in multiple ways: patient 
advisory boards are one, patient surveys are another; there 
a host of manners in which you can do this. But it’s really 
that patient voice that we’re incorporating earlier and earlier 
in development, versus what you have with drugs that are 
near to the market or on the market: bringing patients to 
the company be involved. That’s great and very important, 
but I think we’ve really seen a transition of documenting and 
incorporating patient voice earlier into development. 

Can you share a challenge you’ve overcome in your 
career?

For me, working in the rare disease space, not only at 
Tiburio, but also at other companies, one challenge is forging 
a path for the development of a drug in a new indication 
where there’s no precedent for a clinical endpoint or what a 
program might need to look like to be something that could 
move towards a registration. That has been, throughout my 
rare disease career, something that has been a challenge.
 

At Tiburio, there is no medical therapy developed for 
patients with non-functioning pituitary adenomas. These 
patients only have the option of surgery or radiation therapy. 
I can’t go out and look at what another company used as an 
approvable endpoint, so we really have to forge that path.

An example of where that was successful is the drug 
Strensiq, which is developed for hypophosphatasia. I had 
the opportunity to work on that drug when I was at Enobia 
Pharma. That’s a great example of a success story where 
no drug had been approved; the team worked through the 
challenges of getting the drug to approval. 

What do you see as a big innovation coming down the 
pipeline in your world? 

I’ll take it from the standpoint of clinical development in 
general. I think there’s going to be more and more focus on 
the use of real-world data and real-world evidence. In the 
era of technology we live in right now, we have so much 
data available to us, whether it’s through your Apple Watch 
or through electronic medical records.

Really utilizing real-world evidence to drive efficiencies in 
clinical development will be something that we continue to 
see innovation in the pharma industry. 

I just point to a recent FDA guidance that was published 
last year, focusing on real-world evidence as a suggestion 
of that innovation that will continue to come in that space. 

“Really utilizing real-world evidence 
to drive efficiencies in clinical 
development will be something that 
we continue to see innovation in the 
pharma industry.”
Do you have a piece of leadership advice that you 
have either developed or were given? 

In general, I think it’s very important to give credit where 
credit is due. Really focus on building people up by providing 
them opportunities to shine. This is especially pertinent for 
the fact that this is a profile of women in leadership. Success 
is not a zero-sum game. We can all be better by supporting 
one another. I really try to live that day-by-day. 

Why do you believe the role of the chief medical officer is so 
crucial, particularly in small or emerging biotechs? 

I see my responsibility and my role as being a scientific 
leader in the company, someone who can communicate the 
science, the clinical strategy and goals of the company, and 
being able to bridge the science through to the business.
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I’ve always focused on not only being an expert in the 
science and the clinical arena. I really want to be able to 
communicate that both internally with scientists who 
understand that language, but also be able to communicate 
it externally to other stakeholders who may not be scientists. 
I really feel that the CMO can play an important role in both 
internal and external communication and advocacy for the 
company as a whole. 

How did you develop that skill set for science 
communication? 
It’s actually something I enjoy. Certainly you really have 
to understand your audience, and tailor your message 
appropriately for each audience. That is a skill set that, 
as physicians move into industry, is a challenge for some 
people that we really have to focus on, and be able to take 
the science and make it something that we can have people 
who don’t have a science background understand. 

“I would say to women executives: 
build that network, find your support 
system, where you can talk about 
issues related to being a woman 
executive. That’s really, really 
critical.”
You’ve been named a chair of the Executive Women in 
Bio for the Greater Boston chapter. In that role, have 
you had conversations about increasing gender parity 
when it comes to women in executive-level roles? 

It’s actually one of the reasons I decided to raise my hand 
to be an Executive Women in Bio Boston chapter co-chair. 
I really believe in what I was saying about leadership and 
success not being a zero-sum game. I think women have to 
be proponents for other women, and that is so true in the 
boardroom and on executive management teams. I think 
that really raising other women up is so critical to getting to 
that gender parity.

I participated in the Women in Bio Boardroom Ready 
program. This is a program that is in its fifth year, I believe, 
and they take about 20 women every year. You spend 
several long weekends with these 20 executive women. 
The focus is all on learning more about board governance, 
and the roles and responsibility of being on a board. This is 
a really important program that Women in Bio conducts. I 
think it’s just an example of that opportunity to network with 
executive women. You form lasting friendships with these 
women, and they really become your cheer squad, your 
sounding board. 

I would say to women executives: build that network, find 
your support system, where you can talk about issues 
related to being a woman executive. That’s really, really 
critical. I’ve found that Boardroom Ready program to really 
be something that helped me form my support system as a 
woman executive.

How have you brought that back into your work at 
Tiburio? 

I will say kudos to our CEO, Abraham Ceesay, who I have 
found to be highly supportive of both the women on his 
executive team: both myself and our VP of research. He 
is very willing to share opportunities. As an example, he 
shares communication opportunities across the executive 
team to allow people to get their voices out there, versus his 
voice being the only one.
 
When I’ve communicated that I am looking for development 
opportunities, he’s always been very open to making sure 
that those opportunities are something that I can pursue. It’s 
certainly ingrained in our culture, and something that we’ve 
really focused on from Day 1 of building the company.

What are you looking forward to at the CMO 
summit, either as an audience member or as a panel 
participant? 

I’m really excited to participate in the “Evolving Role of the 
CMO from Pre- to Post-IPO” panel. But I’m also excited 
to hear the experiences of the other panelists that will be 
on the panel related to the IPO transition. That was such 
an exciting experience for me to go through the IPO at 
AVROBIO. I’m really looking forward to hearing those 
experiences from others and hopefully being able to share 
some knowledge related to that transition for the people 
that attend the summit.
 
I’ve participated in the CMO summit for a couple of years, 
and I really find it to be a great opportunity for CMOs to 
learn from one another. I’m really looking forward to that 
opportunity again in 2020.

---

At the Chief Medical Officer Summit 360°, October 26-
27, Dr Kreher will be discussing “The Evolving Role of 
a CMO from Pre- to Post-IPO,” and “Best Practices 
in Communicating Effectively to CEOs and Boards.” 
For more information and a full conference agenda, 

click here.

https://theconferenceforum.org/conferences/chief-medical-officer-summit/2020-agenda/
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The Path to R&D Leadership

Beth Tréhu, MD, is the Chief Medical Officer of 
Jounce Therapeutics. Prior to Jounce, Dr Tréhu was 
the Chief Medical Officer at Promedior, Inc, and has 
held leadership positions at Infinity Pharmaceuticals, 
Genzyme Corporation and Millennium Pharmaceuticals.

Can you tell us about your work as CMO of Jounce 
Therapeutics?

I lead a group that we call Clinical Development and 
Regulatory Affairs, and it includes clinical development, 
which is the MDs who manage our clinical trials, medical 
affairs, clinical operations, regulatory, quality assurance, 
pharmacovigilance, biostats, programming and clinical 
pharmacology.
 
It’s pretty much everything in the company that has to do 
with human research.

And what does a typical day-to-day look like for you? 
In addition to those responsibilities, I’m also part of the 
management team and I’m also very involved in Investor 
Relations and in Business Development. So on a typical day, 
I’m usually in meetings, seven to eight hours a day. I could 
be in one meeting talking about a clinical trial design, could 
be in the next meeting talking about our next fundraising. 
The next meeting might be about a business development 
opportunity or a call with an investor. The next meeting 
might be really drilling down into an issue regarding the 
proper data collection and processing of all our biomarker 
samples, because we do very biomarker-heavy work. Then 
I might be in a management team meeting, or my leadership 
team meeting.

Then I do one-on-ones with all the different people who 
report to me. I’m also in the mentoring program at Jounce, 
so I will spend some time with my mentees, nurturing the 
next generation of R&D leaders. Then I may have a meeting 
digging into the science on one of our early programs with 
one of our discovery team members.
 
In a typical day, I can cover a broad spectrum of 
responsibilities.

It’s never boring.

How long have you been at Jounce? 

I started at Jounce in November of 2015. However, I started 
doing immunotherapy clinical research in academics in the 
early 1990s. I was at Tufts as a fellow, and there was one 
of the early immunotherapy programs there, so I got really 
interested in immunotherapy. Then it, sort of, fell out of favor; 
there wasn’t that much going on. I stayed in academics for 
a little while, then spent a little time in private practice, where 
I realized how huge the unmet need is for new therapies.
 
I joined the industry about 20 years ago and worked in 
different companies, on different types of tumors, different 
leadership roles. When the opportunity at Jounce came 
up, after the breakthroughs with the checkpoint inhibitors, I 
knew this was exactly where I needed to be because it really 
gets back to my immunotherapy roots.

How do you think working across so many different 
disciplines prepared you for your role at Jounce? 

I was really fortunate, even in my very first role in industry. I 
was a medical director at Millennium Pharmaceuticals and I 
got trained in media and investor relations, which is kind of 
unusual for someone at that level.
 
I was in clinical development to start with, and then I was in 
medical affairs, which has some overlap with commercial. It 
gave me insight into the endgame. I was lucky that the first 
drug I worked on was the launch of a newly approved drug. 
I got to see the end game and see, “Okay, this is the goal; 
this is where we want to be.”

“I was lucky that the first drug I 
worked on was the launch of a 
newly approved drug. I got to see 
the end game and see, “Okay, this 
is the goal; this is where we want 
to be.”
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Then I went to Genzyme, where I built a medical affairs 
group, but then decided I wanted a broader role. So I was 
a general manager for the hematology-oncology business, 
which meant I had responsibility for discovery through sales 
for my programs. So I got to be involved in the research side; 
obviously I was very involved in the clinical development 
side, and also that commercial side. I was also lucky in 
that at Genzyme, although it was a pretty big company, it 
was organized in business units that were therapeutic area-
specific. I was on the management team for the oncology 
business unit, which gave me that early sense of managing 
a business. 

And then at Infinity Pharmaceuticals, I was on the 
management team and I was overseeing all of the cross-
functional program teams and medical affairs. So all of that 
gave me a slightly different perspective from somebody who 
may have spent their entire career in clinical development. 
I’ve had the opportunity to see things from IND all the way 
through commercial. Then I was a CMO at a small, private 
company before I came to Jounce.
 

“I don’t see myself as a head of 
clinical development. I see myself 
as an enterprise-wide leader.”
I think having the deep clinical development experience, 
but also a little of that commercial experience, the medical 
affairs piece, the general management piece, enabled me 
to see beyond – I don’t see myself as a head of clinical 
development. I see myself as an enterprise-wide leader.

It might have given me the perspective about the other 
functions that I needed to build. I don’t know if everybody 
automatically thinks, “Oh yeah, I need quality and I need 
stats and programming.” A lot of us in small companies 
rely on clinical research organizations to do a lot of that. 
And because I’ve led teams that had all of those people 
represented on them, I really made it a priority to have at 
least one person in all of those functions in-house. So that 
we could do a more integrated job, but also move more 
quickly because we don’t have to wait for a consultant or a 
CRO to do stuff for us.

Because of your background, you knew that those 
were the pieces you needed to do a full job. 

Exactly; we were building a company. This was not, “Oh, 
let’s do this with as few resources as possible.” We were 
really building a company, and I was fortunate – and they 
supported me in this desire – to really build a full team. It’s 
not very deep because we are small, so in some functions 
for a while, we just had one person.

But at least we had a senior-level person with expertise 
to be able to oversee the outsourced work and be able to 
contribute at a very high strategic level. That was something 
that I, from my experience at the other companies and 
leading cross-functional teams, really recognize the value of 
and made a point to build that kind of team. 

Did you always want to go into medicine and drug 
development and health care? 

I think I was 13 when I decided that I wanted to be a doctor. 
I wanted to help people, and I was good at science. I figured 
that was the logical path to follow. In medical school, I got 
really, really interested in immunology. The immunology 
took me towards either infectious disease, rheumatology or 
oncology. What really made me want to do oncology was 
the time I spent on the oncology units in the hospital, seeing 
what these patients had to go through, how strong they 
were and how much they fought. It was really inspirational. 

I decided that’s what I wanted to do. My intention was to be 
an academic researcher and try to develop new drugs for 
these patients. I did my fellowship in hematology-oncology 
and got into immunotherapy, which I thought had so much 
potential. And then, because I had little kids and couldn’t 
handle all the different pieces, I went into part-time private 
practice while my children were little, but that’s where I 
really saw how little we had to offer our patients. It was so 
frustrating. So I knew I had to get back into research.
 
I thought about going back into academics, but a friend of 
mine, who had been a fellow and then a faculty member a 
few years ahead of me, had moved into the industry. He 
asked me to come work for him. 

I discovered that industry really was a place where I felt like 
I could make a bigger impact, because it’s so focused on 
developing new drugs. I could be involved from the early 
stage, and thinking about what kinds of drugs were needed. 
It was just a perfect fit once I joined the industry.

What’s a challenge that either you faced or are 
currently facing? 

Probably the biggest challenges in small biotech companies 
– we can have promising drugs, but if things don’t hit the 
very first time, the company can struggle, and Jounce 
certainly had that experience. We went into our first clinical 
trial of our first program with really high hopes. Everything 
we did was based on a lot of really interesting preclinical 
data. However, the clinical data didn’t turn out as well as 
we hoped. 
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We were riding high; we had the most successful preclinical 
IPO ever, and then our stock was going up. We were doing 
great, and then we presented our clinical data and our 
stock took a big hit. It’s very hard to maintain company 
morale when that happens, and to keep people excited. 
We’re scratching our heads like, “How could we have been 
so wrong?”

But fortunately, Jounce is really focused on Translational 
research, which has completely revitalized the lead 
program. When I was doing the immunotherapy research at 
Tufts, I was a translational researcher. I had a lab, and I did 
Phase I clinical trials. And that has really been a core of what 
I’ve been interested in all along is to have that translational 
aspect. When I was at Millennium in my first industry job, I 
was managing the investigator-sponsored trial program. I 
made sure that all of those trials had a really strong scientific 
component. 

So fast-forward to Jounce: that’s the way we work. We 
had lots and lots of biomarkers built into the trial, so that 
we were able to interpret the clinical data, which looked 
underwhelming, in a way that actually helped us figure out 
where we had gone wrong. Some of the preclinical data 
just didn’t translate properly, because mice are different 
than people. So we now have a lot of clinical data from the 
trial, including some patients who have been responding 
for more than two years. So that has just totally turned the 
program around, and led to a lot of excitement about the 
program that I think many people felt was dead two years 
ago.

The challenge was, “How do you get through a tough time 
and deal with what looks like negative data?” What really 
helped us was our continued belief in the science and 
our willingness to really dig in and say, “Okay, what went 
wrong? What can we do differently, if we still believe that 
this drug works?” Having that kind of “Stick to it”-ness and 
willingness to question ourselves, and dig into the data, 
has made all the difference. Now we have two new studies 
based on clinical data that we’re very excited about.

Your background gave you the perspective to move 
forward.

If the first trial had just released clinical data with no science, 
then that would have been it. And because of that, you 
would typically shut down the program. We would have 
been wondering, “Why are these patients still responding? 
What was special about these patients?” But we wouldn’t 
have been able to figure it out. However the circumstances 
were different at Jounce; because we built the science in, 
we were able to dig in. It was just not giving up. If you really 
believe in something, you don’t give up; you try to figure out 
a way to turn it around. 

Dr Beth Tréhu, Jounce Therapeutics, leading the 2019 
CMO Summit panel discussion: When and How to Approach 
Strategic Collaborations and Partnerships

What do you see as innovation coming down the 
pipeline in the industry, either from an oncology-

standpoint or just as a CMO? 

Within oncology, I think there’s still tremendous innovation 
going on in immunotherapy. To me, the biggest thing is to 
get beyond PD1 inhibitors, which are very CD8 biology-
focused, and to move into exploring the therapeutic 
potential of working with other immune cells. So looking at 
immunosuppressive macrophages, looking at T regulatory 
cells, looking at the cells in the stroma. There’s so much room 
for innovation there for people really trying to understand the 
complexity of the immune system. 

For the next big breakthrough in immunotherapy, that’s 
what we need to do; we need to figure out how all these 
different cells interact with each other in a way that we can 
manipulate them and get a really, really powerful immune 
response to cancer. Obviously gene therapy is very exciting; 
CAR-T therapy is exciting. But I still believe that the real 
answer for cancer is being able to harness the immune 
system so that we can actually make our patients immune 
to their own cancers. 

For the next big breakthrough in immunotherapy, that’s 
what we need to do; we need to figure out how all these 
different cells interact with each other in a way that we can 
manipulate them and get a really, really powerful immune 
response to cancer. Obviously gene therapy is very exciting; 
CAR-T therapy is exciting. But I still believe that the real 
answer for cancer is being able to harness the immune 
system so that we can actually make our patients immune 
to their own cancers.

On the more technical side, I’m not sure if it’s a huge 
innovation, but we’ve been able to harness some really good 
software, which just enables us to work more efficiently. At 
the end of the day, however, for successful clinical trials, 
at least early stage clinical trials, I don’t think technology is 
ever going to replace people and the hands-on approach 
that we take.
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Can you tell us what you’ll be talking about during 
your two panels?

One is on transitioning from pre-IPO to post-IPO and the 
role of the chief medical officer. I was part of the IPO and 
did all of the roadshow the investor parts of the IPO for 
Jounce. I look forward to talking with some other CMOs 
who have been through the same thing. That sort of investor 
relations piece is something that some people come to the 
role without having done.

We might think, “Oh, ‘CMO,’ you’re responsible for running 
clinical trials.” Well, yes, but the investor relations piece is 
a big part of our job, because the value creation from the 
company is the data from the clinical trials and the ability to 
then get the drugs approved and commercialized.

Especially before you have commercial products, investors 
really want to hear from the CMO, because they want to 
understand the details of the clinical trials and how you’re 
going to interpret the data. Then when the data comes out, 
they want you to explain the data to them in order to value 
the company. It’s a really important part of the job.
 
The second panel, about building teams and expanding 
reach with virtualization, gets to what I was talking about 
earlier, in terms of, “What team do you put in place?” One of 
the things that we really face now, particularly in Cambridge, 
is there are so many companies and we’re all trying to pull 
from the same talent pool. We do have to start thinking 
more creatively about how we build our teams, and how we 
can take advantage of remote workers and resources.

It’s a challenge, because one of the things that we all love 
about small biotech is that it’s this community and everybody 
knows everyone else in the company. In the panel, we’ll be 
talking about, “How do you think about building a team? 
What are the areas of expertise that you really need in-
house? 

What are the ones you can leverage from your CRO? Where 
can consultants play a role? How do you manage this 
balance of virtual versus in-house employees?”

Did you ever receive, or pick up, any leadership advice 

that you’d be able to share with us? 

That’s actually an easy one. When I was at Millennium, I 
was fortunate enough to be sent to a women’s leadership 
training course that lasted a whole year. We met every 
month. 

The woman who ran it came and spoke to us. And someone 
asked her, “What do you think your secret is to success?” 
And I will never forget, because what she said is, “Don’t stay 
within the lines.”

“If you see opportunities to improve 
your organization, but it’s not within 
your job description, don’t say, ‘Oh 
it’s not my responsibility; it’s not my 
role.’ Add value as broadly as you 
can. That was the best advice I’ve 
ever gotten.”
If you see a way to contribute that’s outside your specific 
job description, go for it and do what you can. Not in an 
egotistical way, but if you see opportunities to improve your 
organization, but it’s not within your job description, don’t 
say, “Oh it’s not my responsibility; it’s not my role.” Add value 
as broadly as you can. That was the best advice I’ve ever 
gotten.

It’s one of the reasons I went from being vice president of 
medical affairs, when I joined Genzyme, and then I became 
a general manager. I had no commercial experience when I 
started out. But because I was willing to voice my opinions 
and provide suggestions that went outside my specific role, 
my boss saw the potential in me to take a role like that, 
which is very different from my background.
 
That was an incredibly important growth opportunity for me 
in that role. I will never forget that piece of advice. When I 
do mentoring, that’s one of the things I always tell people.

Is there anything else? 

I enjoy going to the CMO summit. Sometimes you can feel 
a little lonely, because you can be the only person in the 
company who really has the deep understanding of clinical 
development, and the buck stops with you. It’s really nice to 
meet with our peers and learn from each other and share 
stories. I haven’t made it every year, but every time I’ve 
gone, I’ve thought, “Wow, it’s so nice to be with people who 
understand what we’re going through and what we deal 
with every day.”

---

At the Chief Medical Officer Summit 360°, October 26-
27, Dr Tréhu will be discussing “The Evolving Role of 
a CMO from Pre- to Post-IPO,” and “Building Teams 
and Expanding Your Reach with Virtualization.” For 

more information and a full conference agenda, click 

here. 

https://theconferenceforum.org/conferences/chief-medical-officer-summit/2020-agenda/
https://theconferenceforum.org/conferences/chief-medical-officer-summit/2020-agenda/
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Leading the Rapid Development 
of a COVID-19 Treatment

Akshay Vaishnaw, MD, PhD, is the President of 
R&D with Alnylam Pharmaceuticals. He has held 
leadership positions with Alnylam for fourteen years 
and works on the development of RNAi therapeutics.  

What does your day-to-day look like?

A third of it is occupied with governance and other strategy 
meetings relating to our R&D activities, such as the pipeline, 
new initiatives and other portfolio matters. Approximately 
a third of the day is dealt in one-on-one meetings and 
small group meetings about organizational structure, 
functions and culture. About a third of the day is involved 
in other responsibilities, either corporate-level meetings, 
IR interactions or business development matters, and our 
Board meetings. I’m also on two other biotech Boards, 
externally.

Can you give us an update on your progress to 
develop a SARS-CoV-2 treatment?

Our technology is termed RNA interference (RNAi), which 
is a natural, endogenous, sequence-specific method to 
potently silence any gene in the genome, at the mRNA 
level. Sequence-specific degradation of a mRNA results in 
reduction in the protein encoded by that transcript. Since 
RNAi can be directed against host or foreign transcripts, 
our technology can be harnessed against the SARS-
CoV-2 transcriptome to reduce viral replication.

We have targeted many human diseases by successfully 
deploying RNAi therapeutics -- to date resulting in two 
approved drugs, Onpattro and Givlaari, with a third drug, 

Lumasiran, under submission for approval to the FDA 
and EMA. We have been working since January 2020 to 
create an RNAi therapeutic against SARS-CoV-2 for the 
disease, COVID-19. To that end, we have generated over 
350 drug candidates (small inhibitory RNAs, siRNA) that 
target conserved sequences in the SARS and SARS-CoV-2 
transcriptome. These candidates are currently undergoing 
further in vitro and then in vivo screening.

In addition to generating siRNAs against SARS-CoV-2, we 
are also in the process of discovering others which will target 
ACE2, a key entry receptor for the virus into respiratory 
epithelial cells, and TMPRSS2, a co-factor for viral uptake 
into cells. So we’re making three types of siRNA candidates: 
against the virus itself, and also the host factors, ACE2 and 
TMPRSS2 necessary for viral uptake.  One or more of these 
will either be given intranasally or inhalationally via one of 
two approaches: prophylactically, to prevent the infection, 
or in a treatment mode after the infection has occurred. 

What led you to decide to work on a treatment for 
COVID-19?

RNAi can be used to target any host or foreign mRNA 
for degradation. The process of drug discovery is largely 
dependent on rapid and scalable bio-informatic and in vitro 
screening approaches. If you know the sequence, you 
can make the drug. In an emergency like this COVID-19 
pandemic, it’s one of the technologies that can be used to 
generate drug candidates rapidly.

We have also had experience making siRNAs against other 
respiratory viral pathogens, such respiratory syncytial virus. 
Between that and the ability to make siRNA drug candidates 
rapidly, it made sense to try to develop a therapeutic for 
COVID-19.

What differentiates your approach to treat COVID-19 
from that of other companies?

Speed, specificity and potency, and direct delivery to the 
target tissue via the intranasal or inhalational route are some 
key differentiating factors for the RNAi approach as applied 
to SARS-CoV-2.

What challenges do you face both working on a 
treatment for the novel coronavirus but also working 
within this pandemic environment?

With the pandemic nature of the COVID-19 outbreak and 
the shocking morbidity and mortality, speed is of course 
key. However, whilst we can move through the discovery 
phase quickly such that we look forward to announcing our 
lead development candidate to SARS-CoV-2
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very soon, we still need to go through the requisite non-
clinical and manufacturing steps before getting to an IND. 
Regulatory authorities, including the FDA and others, have 
been very supportive of sponsors to get us to the clinic as 
rapidly as possible. Typically it takes us eighteen months to 
go from concept to an IND. In the current context, eighteen 
months is too long. So if we can get it to the clinic before 
year end, that would be a great accomplishment. 

Beyond that, the other challenge is the multiplicity of trials 
going on now. We’re going to have to work carefully to figure 
out how to evaluate our agents when there are numerous 
other agents being evaluated in parallel.

How do you hope to overcome these challenges?

We are collaborating with academic investigators and 
regulators extensively to jointly develop the best clinical path 
for the evaluation of our COVID-19 drug candidates. There 
are also innovative and helpful clinical trial approaches that 
are being entertained, like adaptive approaches, basket 
trials and others. These will be important in speeding and 
triaging the development of the most promising therapies 
against the virus.

You’re working with Vir Biotechnology on your 
COVID-19 treatment. What kind of dynamics come 
into play working with another biotech?

Vir is a powerhouse in the anti-infective space with great 
expertise with antivirals. They been an excellent partner 
with us since 2017, when we began a collaboration with 
them targeting Hepatitis B. That program, VIR-2218, 
recently showed great promise in a preliminary Phase 2 
readout. Based on this successful collaboration, Vir was 
a natural partner for us as we proposed discovering RNAi 
therapeutics to impact COVID-19.

Beyond Vir, we have noticed that all members of the 
biopharma ecosystem are keen to work closely together, 
to share information and to being very supportive of each 
other, and all previous boundaries and barriers that we 
may have faced have gone away as the hunt for COVID-19 
treatments and vaccines goes on. 

“The way colleagues across 
the industry are currently 
collaborating is unparalleled in 
the history of our industry.”

Anyone who reaches out will get, “How can I help you?” 
The way colleagues across the industry are currently 
collaborating is unparalleled in the history of our industry.

As someone with 14 years of experience in leadership 
positions within R&D and as someone working on 
a COVID-19 treatment, what advice do you have for 
other CMOs and R&D leaders on leading a company 
through challenging times?

There are many different challenges that CMOs face during 
their tenures with companies. In the context of the current 
challenge with COVID-19, if CMOs want to contribute, from 
my perspective there are three crucial factors: 

1.     Focus your organization’s resources and energies on 
COVID-19,

2.     Be prepared to move with speed. Talk to colleagues 
and regulators to find ways to enhance your discovery and 
development process in order to get to the clinic and drive 
to proof-of-concept ASAP, and

3.     Given the gravity of the situation, accept appropriate 
risk-taking by designing an efficient drug discovery and 
development path for your COVID-19 candidate that 
balances patient safety with the need to show efficacy.

---

At the Chief Medical Officer Summit 360°, October 
26-27, Dr Vaishnaw will be discussing “The Alnylam 
Story: Lessons Learned During 14 Years of Helping 
Grow a Platform Company.” For more information and 

a full conference agenda, click here.

https://theconferenceforum.org/conferences/chief-medical-officer-summit/2020-agenda/
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Developing a Multivalent 
Coronavirus Vaccine

Francisco Diaz-Mitoma, MD, PhD, is the Chief 
Medical Officer of VBI Vaccines. He discussed rapid 
vaccine development, managing international teams, 
working with national research organizations and the 
role of the CMO in the time of coronavirus.

Can you describe the work that you do with VBI 
Vaccines?

I am the CMO at VBI Vaccines, and as such I am responsible 
for the company’s clinical development programs and global 
regulatory submissions. My team of clinical and regulatory 
specialists is based at both our research and development 
facility in Ottawa, Canada and at our manufacturing facility 
in Rehovot, Israel. At VBI, we are leveraging our significant 
immunology expertise to address unmet medical needs 
in both infectious disease and immuno-oncology, with 
five lead vaccine candidates. We are advancing both the 
prevention and the treatment of Hepatitis B (HBV) and we 
are using a proprietary enveloped virus-like particle (eVLP) 
platform technology to develop next-generation vaccines.

Our lead program is Sci-B-Vac®, the only tri-antigenic 
HBV vaccine, which is approved for use and commercially-
available in Israel, and recently completed its Phase III 
program in the US, Canada and Europe. With the clinical 
development successfully completed, we are in the process 
of preparing the regulatory documents for approval for the 
FDA, Health Canada and the EMA, submissions for which 
are expected to begin in Q4 2020.

Our other HBV pipeline candidate is an immunotherapeutic 
in development for a functional cure for chronic HBV. Initial 
Phase Ib/IIa human proof-of-concept data for the candidate 
is expected in the second half of 2020. 

Our other eVLP pipeline candidates include a vaccine 
immunotherapeutic candidate in an ongoing Phase I/IIa 
targeting cytomegalovirus (CMV) positive tumors, starting 
with Glioblastoma (GBM); a Phase II-ready prophylactic 
CMV vaccine candidate; and a recently-announced pan-
coronavirus vaccine candidate, targeting COVID-19, 
SARS, and MERS, in development in a collaboration with 
the National Research Council of Canada (NRC).

What led you to decide to work on a pan-coronavirus 
vaccine?

We decided to target COVID-19 because of its significant 
global impact and ongoing public health concern. Moreover, 
coronaviruses are enveloped viruses by nature, which we 
believe makes them a prime target for VBI’s eVLP platform 
technology. There are other that are pursuing treatment 
but at the same time, the more shots on goal, the higher 
chance we will have, as humans, to develop an effective 
vaccine. While COVID-19 is clearly a priority at this time, 
there remains an unmet need for broader protection against 
emerging coronaviruses.

Scientists have developed tools for sequencing and tracking 
the virus evolution throughout the human population. In 
the beginning, investigators demonstrated two strains of 
coronavirus, an S-type and L-type, circulating in China. 
However, the virus continues to evolve. Based on past 
clinical experience with the eVLP platform, we expect that a 
multivalent eVLP vaccine candidate, co-expressing SARS-
CoV-2, SARS-CoV and MERS-CoV spike proteins on the 
same particle, will be possible to develop. We believe 
the trivalent construct could allow for the production of 
broadly reactive neutralizing antibodies, offering potential 
for protection from mutated strains of COVID-19 that may 
emerge over time.

We’re focused and working hard to get our COVID-19 
candidate into human clinical testing. In collaboration with 
the NRC, following completion of pre-clinical animal studies 
conducted at both the NRC core facilities and at VBI’s 
research facility in Ottawa, we believe we can have human 
clinical study materials available in Q4 2020.

“The more shots on goal, the 
higher chance we will have, as 
humans, to develop an effective 
vaccine.”
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You need to develop facilitations of communication. It can 
be challenging at the beginning, but now we’ve achieved a 
high level of efficiency.

What challenges are you facing as a CMO both 
working on a coronavirus vaccine and specifically 
during a global pandemic?

The main challenge is keeping all of our employees safe. We 
have established certain protocols and guidelines in order 
to do so. We’re also figuring out how to work and allocate 
resources more efficiently.

Managing our resources smartly, keeping people safe, 
and developing strategies to continue to advance our 
pipeline programs aggressively to address significant unmet 
medical needs are the most critical and urgent tasks. It’s 
certainly challenging, but we have the necessary talents and 
resources to get there.

What advice do you have for other CMOs who now 
need to do their jobs in the context of the coronavirus?

Keep healthy on the personal level. It’s important to take 
a step back. Now that we have the opportunity to stay at 
home, review personal and work priorities and make sure 
that you keep healthy. Without health, what can we offer 
to the world? Eat healthy, exercise, keep fit. Mental health 
is also a big priority, especially in these circumstances. 
Anything that makes you happy, you should do. 

As leaders, we have to keep calm and guide our employees 
by example. We need to keep them healthy as well. As 
physicians and PhDs, we need to support everybody in the 
company. We need to keep showing our leadership to the 
rest of the company.

We also need to support our communities. We need to take 
advantage of our leadership positions and help people who 
need our help, especially in our local communities. There 
are homeless people and families who lost their jobs. If we 
can contribute, either financially, volunteering or by working 
virtually, we should show leadership in that way as well. 
We’re all in this together.

You mentioned that you partner with the NRC. What 
kind of dynamics come up when you partner with a 
national research organization?

We’ve been collaborating with the NRC for the last decade 
and we actually use their Human Embryonic Kidney cell 
lines to express the eVLPs. We have a strong relationship 
with the NRC and have shown to work very well together. 
The NRC excels in structural biology, creating protocols for 
developing assays, refining good manufacturing practices 
(GMP) and they have a level three facility where they can do 
animal experiments. At VBI, we have significant viral vaccine 
expertise and a well-proven eVLP vaccine development 
process. 

We have a successful track record of working with the NRC 
and this collaboration further builds upon validated research 
and proven technologies.

“We need to take advantage 
of our leadership positions 
and help people who need our 
help, especially in our local 
communities.”
VBI Vaccines has an executive office in Cambridge, 
research operations in Ottawa, and research and 
manufacturing facilities in Rehovot, Israel. What’s it 
like to work and lead an international biotech?

It’s been an illuminating experience. Working with teams 
across borders and time zones requires exceptional 
communication, collaboration, and cultural awareness and 
understanding, skills which do not always come easily. This 
type of teamwork requires intention and often a bit more 
work than would be needed if the entire team worked in the 
same office. However, having worked with the team now for 
six years, we have developed a respect and appreciation for 
the different perspectives, experiences and expertise.

This cross-border team was able to successfully execute the 
4,400-participant Phase III program for Sci-B-Vac®. This 
study took about 3 years from the beginning of study design 
to completion, a remarkable feat that required intense focus 
and collaboration from all. 

In the current environment that necessitates working 
virtually from home, we communicate every day over video-
conferencing technologies. It’s always challenging when you 
have three different sites, but I think communication is key: 
clear communication and a clear understanding of roles and 
responsibilities.
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Behind the Scenes with CROs: 
What Biotech Needs to Know 

Daniel Burch, MD, MBA, is the Global Head of 
PPD Biotech. He previously served as Executive 
Vice President and Chief Medical Officer at CeNeRx 
BioPharma. 

What are the basic considerations for emerging 
biotechs when selecting a CRO?

Defining the execution strategy as best as possible 
prior to sending a request for proposal (RFP) should 
be the goal. There are two extremes. On one end is to 
internalize as much as possible. Typically, this may include 
project management and clinical, while outsourcing site 
management, data management, biostatistics, medical 
writing and other specialty clinical services. This a la carte 
approach is typically less expensive, but quality and even 
milestone achievement may be adversely affected. A bid for 
full-service, on the other hand, typically comes with more 
consistent quality delivery, focused executive oversight and 
comprehensive technology systems, with sophisticated 
dashboards and real-time access to study data.

“When speaking with a potential 
new client, I always ask a question 
that I wish my CROs had asked me: 
What keeps you up at night?”
One of the key attributes of the full-service approach is the 
control over resources and the attendant “time certainty.” 
So, there are tradeoffs for each option. The most important 
factor driving delivery is a high-performing team that owns 
your objectives and aligns with the way your team works. 

Whether you are going with the a la carte or full-service 
approach, the most important factor driving delivery is a 
high-performing team that owns your objectives and aligns 
with the way your team works. Such a team produces a 
whole that is much greater than the sum of its parts. 

Scalability is another important consideration when looking 
for a potential partner. Whether you’re thinking about 
early stage trials or a program that requires multiple trials 
distributed across many countries, it is essential to make 
sure any potential partner can grow and adapt with you 
as your asset advances and your company expands. 
That means meeting your needs in terms of scale, scope, 
process and systems over a period of years. 

“There is a tendency to think about 
using a statistician at the beginning 
and end of a trial, but we need to 
use them in the middle as well to 
augment and improve trials in-
stream.”
What should emerging biotechs keep in mind when 
reaching out to CROs?

Early is always better. A blue-chip global CRO brings 
immediate experience running a broad range of trials and 
thus a great depth of knowledge on product development 
and trial planning and execution. 

I’ve worked at both large pharma and emerging biotech, 
and I have witnessed the immense pressure coming from 
a multitude of directions. When speaking with a potential 
new client, I always ask a question that I wish my CROs 
had asked me: What keeps you up at night? Getting to the 
critical issues faced by emerging biotech as fast as possible 
helps us all focus on solving the right problems – right from 
the start. 

Having an initial conversation prior to the RFP process 
allows CROs to give the best guidance possible. This can 
open valuable discussions around areas like patient strategy, 
statistical approach and even critical timelines, as well as 
the needs of investors and board members. 

Speaking about that, what are some things CMOs 
don’t know to ask or valuable services that are 
underutilized?

In-stream analytics instantly come to my mind. Leveraging 
technology to make trials more robust is a constant goal 
among CROs. Data and analytics that indicate underlying 
trial integrity should be converted into actions that benefit the 
trial. There is a tendency to think about using a statistician at 
the beginning and end of a trial, but we need to use them in 
the middle as well to augment and improve trials in-stream.

CR
O Perspective
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“The free exchange of information 
is a proactive way to maintain 
trusted relationships, identify new 
solutions and avoid the nagging 
issues.” 
Another consideration is going to patients first and sites 
second. In a HIPAA-compliant way, we can identify patients 
and match them to appropriate trials and appropriate 
sites. We believe in using technology to be smarter. The 
combination of digitalizing trials and the use of predictive 
analytics also can improve quality, assay sensitivity and 
confidence in the data produced. 

Over the last several years, PPD has actively invested 
in everything from decentralizing trials (making them 
more patient friendly and less dependent on sites), to 
delivering on a more efficient “patient first” recruitment 
engine to organizing trials around smaller site footprints 
or incorporating virtual trials. At times, there tends to be a 
hesitancy to innovate. Everybody wants to be innovative, 
but they don’t necessarily want to be the first. Across the 
drug development industry, we need to continue to evolve 
our models and move trials into the future. The pandemic 
has made it more difficult to promote or even justify patients 
collecting together at medical facilities. Fortunately, we are 
seeing clients take advantage of these technologies to 
improve efficiency of trials and reduce patient burden.

What are best practices in managing that business 
relationship?

Trust is at the center of any relationship, so clear and 
frequent communication between all levels of management 
is a must. Periodic governance meetings and one-on-
ones are all important. At PPD Biotech, these customized 
governance and communication structures are often at the 
core of how we drive strong operational outcomes and 
reduce worrisome unknowns among our clients. The free 
exchange of information is a proactive way to maintain 
trusted relationships, identify new solutions and avoid the 
nagging issues. As a rule, overcommunication is a good 
way to manage teams, mitigate risk and deliver a quality 
trial on time and on budget. 

Financials are also critical. Looking ahead to achieving your 
goals, it is beneficial to organize the commercial relationship 
to encourage effective behaviors and focus both sides on 
the ultimate goal: quality, time and budget. The inclusion 
of rewards and incentives attached to certain operational 
metrics can also help ensure the CRO – like the biotech – 
has skin in the game.

How do you establish success when working with 
novel agents that may have different regulatory 
processes or require different trial designs?

The safety of patients and making sure a trial has equipoise 
is our touchstone. Nowhere do we do more than in our 
extensive work in cell and gene therapy and rare diseases. 
When working with a novel agent, we need to understand 
the scientific rationale, mechanism of treatment and potential 
adverse events. In these cases, it’s critical to collaborate 
with our clients to create mechanisms that detect problems 
we suspect might arise and then have a plan for dealing 
with them. Success rides on the ability to know in advance 
what the limits might be and plan in advance to take action. 

---

At the Chief Medical Officer Summit 360°, October 
26-27, Dr Burch will be discussing “Insourcing and 
Outsourcing as your Company Evolves.” For more 

information and a full conference agenda, click here.

Dr Daniel Burch, PPD Biotech, sharing his thoughts on 
the panel discussion: How can CROs Best Meet the Needs 
of Small/Emerging Biotech during the 2019 CMO Summit

PPD® Biotech is devoted to finding the right Phase I-IV clinical 
development solutions for biotech and small to midsize 
pharma. With dedicated teams, PPD Biotech combines the 
global resource scalability and full-service offerings of PPD 
with personal attention, flexibility and a shared mindset that 
enables us to find the optimal solutions for your study, no 
matter the size.

https://theconferenceforum.org/conferences/chief-medical-officer-summit/2020-agenda/


21

Investors Insights on Working 
More Collaboratively with R&D 
Leadership: A Session Recap 
from the 2017 CMO Summit

At CMO Summit 2017, David Valacer, MD, sat with 
David Berry, MD, PhD, General Partner, Flagship 
Pioneering; Vikas Goyal, MBA, Senior Associate, 
SR One; and Alex Zisson, Managing Director, H.I.G. 
Capital to discuss CMO and investor interactions.

“If you were making the movie of CMOs behaving badly,” 
Dr Valacer asked the panelists, “could you tell me one or 
two examples of some of the worst CMO behavior you’ve 
encountered in the boardroom at JP Morgan?”

Dr Berry noted that the most predictable way of creating 
value is to have clinical success, which, in his mind, makes 
the CMO the first or second most important person in the 
company. “For whatever reason, a lot of CMOs -- and 
maybe it’s the medical training where people are used to 
getting the by attendings are told to be in their place or as 
a third year, they got used to copying nurses notes -- are 
comfortable being a lot more diminutive in their personality, 
in boardrooms, in company settings, then what their 
importance actually suggests. The true CMOs are capable 
of driving strategy, being a thought partner with the CEO 
and being the person who’s out on the road with them 
because it is central to creating value.”

A second phenotype of CMO Dr Berry mentioned was one 
who is stubborn rather than persistent. You’re constantly 
learning new information when you’re designing and 
implementing clinical trials, he said. “There are certain subsets 
of CMOs that don’t like and don’t have the orientation to 
integrate that. And that becomes really problematic because 
I think if you’re not using the best information constantly, 
you’re going to be making mistakes.”

Mr Zisson gave two phenotypes of CMOs as well. One, he 
said, were CMOs with an academic bent who always think 
about how things will appear on the label and how it will 
add value. 

One CMO he worked with “came up with some crazy Latin 
square design for clinical trials with other unapproved agents 
and other things being used off-label and it was intellectually 
really interesting, but it was totally unclear how it was going 
to move the ball forward.”

The other phenotype Mr Zisson had difficulty with were 
CMOs who viewed the board and investors as adversaries 
rather than partners. Boards have “seen the movie, lots 
of times,” and so they bring good experience. They also 
think about different questions in areas like IPO, M&A, future 
acquisitions and capital raising. 

Mr Goyal explained that it is very hard to find people who 
can bring a dose of reality to first-in-class drugs with no 
established clinical precedence. “You’ve got a whole 
company that’s based around pie-in-the-sky creativity and 
things that look great in a petri dish,” he said. “Now you’ve 
got to put in a patient and figure out how to do that in a way 
that makes sense for the patient and might answer a clinical 
science question and is practical.” 

The Differences Between Large Pharma And 
A Small Biotech

Success in Big Pharma doesn’t necessarily indicate a 
historical pattern, particularly when moving to a small 
biotech.

Dr Berry brought up approaching KOLs. “When [CMOs at a 
large pharma] had to go get a KOL, all they had to say is ‘I’m 
at Merck or Novartis or AstraZeneca,’ which says to a KOL, 
‘I can write you a large check.’ Small companies can’t do it 
and you need to get much more into sort of sales mode.” 

The other uncertainty about CMOs from big companies is 
whether they will roll up their sleeves and remember how to 
write RFPs, clinical documents or protocols. Great CMOs 
just dive in and can lead the charge.

“The number one thing I’d say is 
actually be fearless.”

From the Archive
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“The Big Pharma environment teaches people not to stick 
their neck out.” Mr Goyal said. “You make a decision and 
you go up to a committee and the committee changes your 
decision and then they sell your whole therapeutic area unit 
anyway.” Meanwhile, the board isn’t an R&D committee, it’s 
a financial resource. Dr Valacer chimed in and said, “You 
don’t have to go through five committees to get something 
done because you are all five committees.”

Advice For Incoming CMOs

“The number one thing I’d say is actually be fearless,” 
Dr Berry said. CMOs get themselves caught up in risks 
but those who are fearless and advocate for themselves 
become instant leaders. 

For Mr Zisson, the key for CMOs at small companies is 
enthusiasm and entrepreneurship. 

Mr Goyal added that without early input from a CMO, 
science-driven companies will come to CMOs ready to run 
a clinical trial but with everything messed up. 

“The true CMOs are capable of 
driving strategy, being a thought 
partner with the CEO and being 
the person who’s out on the road 
with them because it is central to
creating value.”
The panelists were then asked how, as external investors, 
they can gauge whether they are working with the right 
CMO and if their concerns apply to individual CMOs. 

Mr Goyal and Mr Zisson agreed that constant communication 
is key. “Things are obviously going to be going poorly 
because nobody’s ever done this before and we’re figuring 
it out,” said Mr Goyal. “If we thought we needed 50 sites, 
and actually we need 75 sites. You told us as soon as 
possible, you asked us for more money, and we made a 
decision as to whether we can do that or not.”

Finding out that things have gone wrong or decisions have 
been made without input from the Board -- especially if 
the CMO specifically disregarded Board input -- leads to a 
not-trusting relationship between Board Members and the 
CMO, added Mr Zisson. 

The panelists were asked about how they find CMOs 
for small companies. Mr Goyal said that single-product 
companies tend to attract CMOs at the top of their fields 
who believe in the product or CMOs who couldn’t get any 
other job.

Dr Berry added, “A lot of the [CMOs] that are actually really 
good in those environments are not going to end up as 
CMOs, they’re going to end up as much more than that. 

If you have the right person, it’s never too early to hire a 
CMO, Dr Berry and Mr.  Zisson agreed. Dr Zisson continued, 
“We’ve had this conversation before, where we’re doing a 
$30 million round on our way to raising another $40 or $70. 
And the idea that we’re going to save $300,000 a year by 
not adding an awesome person is crazy.”

Bad And Best Practices For Investors

Bad finance-driven decision-making is more often the cause 
of company failure than bad management or drug failures, 
Dr Berry said. For example, when a CMO asks the board 
to add another dose, one investor might refuse for fear of 
running out of money while another might say yes with the 
hope of wiping someone else off the board.

For this reason, Dr Berry said, Flagship Pioneering tries 
to hold off syndicating for as long as possible. Mr Goyal 
explained that due to these financial challenges, SR One 
specifically syndicates early. Relying on multiple investors 
increases financial reserves and odds of success. 

Mr Zisson explained that H.I.G. found that the two biggest 
predictors of failure were multiple syndicate partners and 
making multiple investments to explore new avenues when 
a company seems close to success. Mr Goyal responded 
that this is why in biotech you try to run the hardest trial in 
order to fail early.

The panelists also advocated for trusting CMOs even when 
they disagree with advisors. “As long as there’s reason 
and a basis to believe, it is probably the biggest signal that 
you might be onto something that can be transformative, 
because, by definition, the standard of care is advising you 
don’t do this. And the innovator is saying, you know what, 
this is gonna work better.”

---

At the Chief Medical Officer Summit 360°, October 
26-27, there will be a panel discussion about “Best 
Practices in Communicating Effectively to CEOs and 
Boards.” For more information and a full conference 

agenda, click here.

https://theconferenceforum.org/conferences/chief-medical-officer-summit/2020-agenda/
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