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CELL THERAPY:
The transfer of intact, live cells into a patient to help lessen or cure 
a disease. The cells may originate from the patient (autologous 
cells) or a donor (allogeneic cells). 

GENE THERAPY:
The use of genetic material to treat genetic diseases. This may 
involve adding a wild type copy of the gene (gene addition) or 
altering a gene with mutation to the wild type gene (gene editing).

CELL AND GENE THERAPIES HAVE THE CAPABILITY TO COMPLETELY ALTER THE LIVES OF 
THOSE SUFFERING FROM DEBILITATING DISEASES AND CONDITIONS, AND NOW MORE 
THAN EVER, THE INDUSTRY IS FOCUSED ON THEIR POTENTIAL.
There are currently 9 FDA-approved cell and gene therapies available in the U.S. Notable 
products approved by the FDA since 2017 include – Yescarta and Tecartus (Gilead), Kymriah 
& Zolgensma (Novartis), Breyanzi and Abecma (BMS), Luxturna (Spark), and most recently in 
2022, Zynteglo & Skysona (Bluebird Bio). What’s more, the FDA anticipates that by 2025 they’ll 
be approving between 10-20 cell and gene therapies a year, indicating significant growth in a 
short amount of time.
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TO DATE, 95% OF RARE DISEASES LACK
AN FDA-APPROVED TREATMENT. 
• Approximately 7,000 rare diseases a�ect more than 350 million people 

globally, nearly half of which are children. 

• This current outlook is troubling, but hope is on the horizon with the rise 
of cell and gene therapies.

FOREWORD

https://www.fda.gov/vaccines-blood-biologics/cellular-gene-therapy-products/approved-cellular-and-gene-therapy-products
https://www.fda.gov/news-events/press-announcements/statement-fda-commissioner-scott-gottlieb-md-and-peter-marks-md-phd-director-center-biologics


IT’S CLEAR CELL AND GENE THERAPIES ARE QUICKLY 
GAINING STEAM – BUT WHY NOW?
In recent years, we’ve seen cell and gene therapies become significant components of R&D 
spending in various academic and commercial institutions. There are multiple reasons for this: 
improved and more e�ective vectors, enhanced therapy production methods, and increased 
interest within the pharma industry and from the public.

THE INDUSTRY IS EXCITED, AND FOR GOOD REASON.
There are over 1,000 clinical trials currently in progress, with promising clinical benefit 
findings occurring regularly. For the biopharma industry, the opportunity to develop 
lifesaving solutions for the next generation and beyond is groundbreaking, and the value 
it brings to patients is phenomenal.

IMAGINE THE CHILD THAT GETS A NEW 
IMMUNE SYSTEM, THE TEACHER WHO CAN 
CONTINUE TO WORK AS HE DID NOT LOSE HIS 
VISION, OR THE HEMOPHILIA PATIENT WHO 
DOES NOT NEED FREQUENT INFUSIONS TO 
CONTROL THE BLEEDS. CELL AND GENE 
THERAPY CAN BE LIFE-CHANGING.

In a nutshell, the progress in cell and 
gene therapy around the world has the 
potential to transform the standard of 
care for a range of diseases. In addition, 
the technology platforms of many of these 
products also o�er the potential for 
expanding to multiple indications.
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CELL AND GENE THERAPIES COULD MEAN:
Inherited immunodeficiency can be treated successfully.

Hereditary blindness, especially the degenerative form, can be treated. 

Blood disorders, such as hemophilia and sickle cell anemia, can benefit 
from using cell and gene therapy to replace the missing or mutated protein.

Numerous cell and gene therapies are in the pipeline for the treatment of 
di�erent types of cancers.

BIG MARKET, BIGGER IMPACT



Gene therapy The introduction, removal, or change in the content of a person’s 
genetic code with the goal of treating or curing a disease. Methods 
include replacement of a mutated disease-causing gene with a 
healthy copy of that gene, inactivating a mutated version of a gene 
that is causing disease, or introducing a new gene into the body to 
fight disease.

Cell therapy Cell therapy is the transfer of intact, live cells into a patient to help 
lessen or cure a disease. The cells may originate from the patient 
or a donor.

Ex Vivo When cells are modified outside the body, then transplanted into 
the patient.

In Vivo When genes are changed in cells still inside the body.

Autologous Cells that originate from the patient.

Allogeneic Cells that originate from a donor.

CAR T-cell therapy Stands for chimeric antigen receptor (CAR) T-cell therapy. This 
therapy involves modification of patient’s immune cells (T-cells) to 
express a receptor on their surface that recognizes antigens on the 
surface of malignant cells. Once the receptor binds to a tumor 
antigen, the T-cell is stimulated to attack the malignant cells.

Vector A vehicle that transfers a gene into a new site.

Curative therapy Intended to address the underlying cause of disease.

Non-curative therapy Intended to address signs and symptoms of disease.

Centralized
manufacturing

Manufacturing that occurs at one central facility. This is the 
dominant model for large-scale drug production.

Decentralized
manufacturing

Divides manufacturing capacity across geographic regions. One 
type of decentralized manufacturing is point-of-care manufacturing, 
in which the drug product is produced on-site, where a patient is 
receiving treatment.

BEFORE WE GET INTO THE DETAILS OF PRICING AND STRATEGY, LET'S DEFINE 
SOME OF THE KEY TERMS AROUND CELL AND GENE THERAPIES.
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TERMS TO KNOW



MANUFACTURERS MAY NEED TO THINK ABOUT NEW 
PAYMENT APPROACHES TO ADDRESS THESE CHALLENGES. 
IN PARTICULAR, PAYERS ARE INTERESTED IN SOLUTIONS 
WHERE MANUFACTURERS TAKE ON SOME RISK.

THOUGH CELL AND GENE THERAPIES HOLD THE PROMISE OF SIGNIFICANT 
QUALITY OF LIFE IMPROVEMENTS – AND POTENTIALLY CURES – THEY ALSO COME 
WITH NEW PRICING QUESTIONS. THESE HIGHLY INNOVATIVE THERAPIES 
INDICATED IN SMALL PATIENT POPULATIONS CAN COME WITH PRICE TAGS UP 
TO $3 MILLION FOR A ONE-TIME ADMINISTRATION. 

There are rising concerns about how the healthcare system will pay for these 
treatments. Payers believe that cell and gene therapies o�er important therapeutic 
improvements over existing treatment options. However, they express some 
reservations. 

Their primary concern is therapeutic performance risk: the risk that real-world, 
long-term outcomes will not be as significant as shown in clinical trials. Patients may 
require re-treatment or treatment with another costly therapy down the line. 

Another worry is that cell and gene therapies require a high upfront cost for many years 
of therapeutic benefit. They are concerned that patients may switch insurance after 
they have paid for treatment, and therefore their plan will not see the long-term cost 
savings. 

Finally, there is an actuarial risk associated with cell and gene therapies because it may 
be di�icult to forecast the budget impact for a given year when the cost can vary 
greatly, depending on how many patients are treated. For example, it is possible that in 
one year an insurance company may only have one Zolgensma patient at $2.1 million, 
but in another year, they could have two or three, doubling or tripling the budget 
impact. 
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CELL & GENE THERAPY PRICING & PAYER 
STRATEGIES



NEW PAYMENT APPROACHES
Today, payers are primarily managing cell and gene therapies to label. However, as 
more cell and gene therapies become available across a broader set of indications, it 
may become di�icult to provide access to all cell and gene therapies. 

Some models suggested by payers include reinsurance, performance-based contracts, 
and a model called ‘patient passport,’ where patients treated with cell and gene 
therapies would carry a passport from one insurance plan to another, thereby 
spreading out the cost as they changed insurance. 

INNOVATION IS THE NAME OF THE GAME WHEN IT COMES TO 
CELL AND GENE THERAPY PRICING STRATEGIES. NEW PAYMENT 
APPROACHES, NEW MESSAGING, NEW PARTNERSHIPS — 
MANUFACTURERS WILL HAVE TO STEP INTO UNCHARTED 
TERRITORY RIGHT ALONG WITH THE PAYERS. FINDING A 
TRUSTED EXPERT TO HELP UNDERSTAND PAYER PERSPECTIVES 
AND GUIDE MANUFACTURERS THROUGH THE PRICING 
PROCESS WILL BE MORE IMPORTANT THAN EVER.

PAYERS ARE INTERESTED IN VALUE-BASED 
PRICING STRATEGIES, ESPECIALLY THOSE 
IN WHICH THE MANUFACTURER TAKES ON 
PERFORMANCE RISK. WITH THIS IN MIND, 
A FEW INNOVATIVE PAYMENT APPROACHES 
HAVE RECENTLY BEGUN TO TAKE SHAPE.
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CELL & GENE THERAPY PRICING & PAYER 
STRATEGIES (Cont’d)



WHAT’S NEXT FOR CELL 
& GENE THERAPIES?

Changing regulations, new 
technologies, updated best practices – 
the rare disease space is constantly 
evolving. And for good reason. As the 
industry optimizes the manufacturing 
process, the safety and e�icacy of cell 
and gene therapies continue to improve. 
Consistency of product, lower cost of 
goods, faster turnaround time – these 
factors are all important to patients, 
regulators, prescribers, and payers. 

AT TWO LABS, WE MAKE IT OUR JOB 
TO STAY ON TOP OF TRENDS, 
OPPORTUNITIES, AND CHALLENGES 
RELEVANT TO MANUFACTURERS.

A FEW KEY RECENT POLICY CHANGES AND 
UPCOMING INNOVATIONS HAVE THE 
POTENTIAL TO RESHAPE THE TRAJECTORY 
OF CELL AND GENE THERAPY 
MANUFACTURING.

Anticipated Policy Changes
Additional FDA Cell & Gene Therapy Guidance
Calling the influx of cell and gene therapies entering early development “a surge” feels like an 
understatement. There are more than 800 active investigational new drug applications for 
gene therapies on file with FDA, and they anticipate approving 10 to 20 cell and gene therapy 
products a year by 2025.

To keep pace, the FDA released new guidance and initiatives in 2019 to promote more e�icient 
development of CAR-T therapies, while reducing unnecessary costs. 

Some of these initiatives are already in motion. The FDA implemented the INTERACT program 
to help speed up development and avoid unnecessary preclinical testing or clinical 
investigations. This program provides sponsors of innovative products with early, informal 
regulatory advice about preclinical requirements, manufacturing, and clinical development 
programs, even before the start of any formal regulatory filings. 

The steps the FDA has taken to streamline product manufacturing have big implications for the 
future of cell and gene therapies. From the Regenerative Medicine Advanced Therapy (RMAT) 
designation, which is intended to expedite therapy development and review, to grants to foster 
advanced manufacturing technologies, the FDA is committed to addressing the challenges 
that prevent broader application and clinical development of therapies. 

7

LOOKING FORWARD

https://www.fda.gov/vaccines-blood-biologics/industry-biologics/interact-meetings
https://www.fda.gov/vaccines-blood-biologics/cellular-gene-therapy-products/regenerative-medicine-advanced-therapy-designation
https://www.fda.gov/vaccines-blood-biologics/cellular-gene-therapy-products/regenerative-medicine-advanced-therapy-designation
https://www.fda.gov/news-events/fda-brief/fda-brief-fda-awards-grants-foster-innovation-advanced-manufacturing-technology-part-agencys-efforts
https://www.fda.gov/news-events/fda-brief/fda-brief-fda-awards-grants-foster-innovation-advanced-manufacturing-technology-part-agencys-efforts


National Coverage Determination for CAR-T Therapies
In February 2019, the Centers for Medicare & Medicaid Services (CMS) proposed a National 
Coverage Determination, a determination of whether Medicare will pay for a product or 
service, for FDA-approved CAR-T therapies. 

WITHOUT THIS NATIONAL MEDICARE POLICY, LOCAL MEDICARE ADMINISTRATIVE 
CONTRACTORS HAVE DISCRETION OVER WHETHER TO COVER CAR-T THERAPIES.

AN OFFICIAL NATIONAL COVERAGE DETERMINATION (NCD) WOULD REQUIRE 
MEDICARE TO COVER THE THERAPY AND IMPROVE ACCESS NATIONWIDE. 

CMS was expected to share its final NCD decision on May 17, 2022, but the announcement was 
delayed until August 7, 2022, when CMS announced that Medicare will cover FDA-approved 
CAR-T therapies. The new policy outlines that therapies are covered when they are provided 
in healthcare facilities enrolled in the FDA Risk Evaluation and Mitigation Strategies (REMS) 
program. While the NCD decision is an important move toward consistent and predictable 
patient access nationwide and should positively impact pricing consistency, the inclusion 
of REMS as a requirement may o�set some of those benefits. 

While every FDA-approved REMS program is di�erent, they all drive increased overhead costs 
for manufacturers. Additionally, negotiating REMS requirements and building the necessary 
infrastructure to operationalize the REMS program can negatively impact launch timing. Two 
Labs’ REMS experts can help navigate REMS regulations, FDA negotiations, and the design 
of a safety program that minimizes stakeholder burden and maximizes patient access. 
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LOOKING FORWARD (Cont’d)



Industry Innovations
Allogenic Cell Therapy
To date, autologous cell therapies, treatments that use the patient’s own cells, have 
been the status quo in the industry. However, because these therapies are ‘custom 
built,’ a new batch must be made for each patient. Combined with the need for 
incredibly precise timing, this makes it di�icult for manufacturers to scale. 

In response, more manufacturers are exploring allogenic cell therapies which 
use the cells of a single donor to treat multiple patients. Considered “o�-the-shelf” 
therapies, they’re able to be stored until needed and transported on demand. This 
means more e�icient manufacturing and lower costs. 

Dual-Targeting CAR-T Therapies
Currently, CAR-T therapies recognize and target only a single tumor antigen. 
Though this can be incredibly e�ective for some patients, not all respond well. 
The cancer may come back if the tumor is not currently expressing the identified 
antigen and cannot be targeted. As the name suggests, dual-targeting CAR-T 
therapies can target multiple antigens, making it less likely the cancer will return. 

NK Cell Therapies
Since the approval of CAR-T therapies, the industry has consistently searched for 
ways to make immunotherapy treatment more accessible, a�ordable, and e�ective 
for patients. Most recently, NK cell therapies are rising as the most promising 
alternative. These therapies don’t depend on the presence of a single antigen and 
are thought to be able to bypass both the treatment resistance and toxicity that 
sometimes occurs with CAR-T therapies. NK cell therapies are still new and have 
limited proof of concept data, but the industry is anxiously watching their progress. 
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LOOKING FORWARD (Cont’d)



CELL AND GENE THERAPIES ARE CAPABLE OF SOME INCREDIBLE THINGS, BUT 
BRINGING THEM TO MARKET IS NOT WITHOUT CHALLENGES. 

These advanced therapies require highly sophisticated advanced planning and risk-based 
understanding. Working with the right partners to plan out the patient journey, medical a�airs 
and communications, distribution strategies, order set guides, and properly time customer 
onboarding and launching will be a critical factor on the journey to commercial success.
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THE TWO LABS FACTOR

What sets us apart? Our years of experience with launching 
new drugs. We have launched retail and specialty products 
from idea to approval for over 20 years, with a heavy focus in 
rare diseases, oncology, and neurology, where the majority of 
cell and gene therapy development is occurring. We build a 
new product launch plans that are customized to each client 
based on successful analogs and experiences.

Tailored medical a�airs and communications 
with consistent scientific messaging, starting 
at phase 1 
New product launch planning
REMS strategy, documentation, and 
administrator system vendor selection
Creation of distribution strategy and 
selection of distribution vendors
Development of patient journey paths and 
selection of patient services vendors

Coordination of meetings and conferences with 
the commercialization vendors
Market and competitive landscape assessment 
and planning
Pricing and market access strategy 
Order set guide preparation to provide proactive 
prescriber support and expedite script writing
Government price reporting
Compendia and NDC strategy for unique cell 
and gene therapies

Just a few of our capabilities include:

That’s where Two Labs comes in. 
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THE TWO LABS DIFFERENCE

FULL OF PROMISE AND LAYERED WITH COMPLEX QUESTIONS, 
THE CELL AND GENE THERAPY MARKET HAS NEVER BEEN MORE 
EXCITING. AND AT TWO LABS, WE’VE HAD A FRONT ROW SEAT TO 
EVERY INNOVATION, OBSTACLE, AND TREND AS THE INDUSTRY 
HAS RAPIDLY EVOLVED OVER THE PAST FEW YEARS. 

To learn more about how Two Labs can help you, from medical 
communications to commercialization strategy and through to 
implementation, please visit TwoLabs.com or contact Kyle Felmet at 
kyle.felmet@twolabs.com.

This has given us an unparalleled 
insight into what it takes to bring a 
cell and gene therapy through all 
phases of a launch and into the 
market. 

If you want a partner that can 
provide you with customized, 
deliberate, and integrated pharma 
services, let’s talk! 

https://twolabs.com/
mailto:kyle.felmet@twolabs.com

