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FDA Developments and Opportunities 

A myriad of recent regulatory and policy developments at the Food and Drug Administration (FDA) have created new and accelerated pathways for novel and 
innovative therapies, which promise significant opportunities for life sciences investors. Investors should consider opportunities related to the developers and 
manufacturers of the therapies in the sectors described below, as well as in entities acting as service providers in connection with the development and production 
of these products. 

Sector Recent Development Impact Investment Opportunities 

Regenerative 
Medicine 

November 2017: FDA released a new 
comprehensive policy framework for 
regenerative medicine in connection with 
its implementation of the regenerative 
medicine provisions of the 21st Century 
Cures Act 

May 2018: Federal prosecutors in 
California and Florida filed actions to 
enjoin two companies from providing 
stem cell treatments for serious diseases 
without proof of safety and efficacy 

October 2018: Following an inspection 
where FDA documented evidence that 
the company was processing adipose 
tissue into stromal vascular fraction for 
administration in a variety of ways, 
including intravenously, by inhalation, 
and directly into the spinal canal, FDA 
issued a warning letter to a biologic 
manufacturer for marketing a stem cell 
product without FDA approval  

December 2018: FDA sent a warning 
letter to a biotechnology company for 
processing umbilical cord blood into 

• Clarifies FDA’s intended exercise of 
regulatory authority over novel cellular and 
tissue-based therapies 

• Announces an expedited regulatory pathway 
for novel cellular and tissue-based therapies

• Suggests a model of collaborative 
development of regenerative medicine 
therapies

• Promises enforcement against bad actors and a 
36-month period of enforcement discretion for 
low-risk therapies

• Demonstrates FDA’s continued focus on stem 
cell therapies and other regenerative medicine 
products and ongoing intent to actively 
enforce regulatory requirements for the 
manufacturing and marketing of such products 

• Opportunity for investment in platforms 
for the collaborative development of stem 
cell therapies and other regenerative 
medicine products 

• Opportunity for consolidation of, and 
investment in, physician practices 
engaged in regenerative medicine 
therapies to enable them to seek approval 
of FDA-regulated regenerative medicine 
therapies 

• Opportunity to leverage data required for 
FDA approval to improve the 
reimbursement environment for 
regenerative medicine therapies 

• Opportunities for investment in entities 
developing and seeking FDA approval of 
stem cell therapies and other regenerative 
medicine products 
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human cellular products without FDA 
approval and issued “It Has Come To 
Our Attention” letters to industry 
reiterating FDA’s compliance and 
enforcement policy to manufacturers and 
health care providers who may be 
offering stem cell treatments

Personalized 
Medicine 

April 2018: FDA released two new final 
guidance documents on next-generation 
sequencing (NGS)-based in vitro 
diagnostics (IVDs), addressing 
considerations for the design and 
development of such products as well as 
the use of public genetic variant 
databases to support clinical validity  

June 2018: FDA issued a final order 
classifying IVD tests that utilize NGS to 
profile cancer tumors into Class II 
(special controls) 

November 2018: Following the approval 
of the first pharmacogenetics test for 
marketing with special controls, FDA 
issued a safety communication warning 
against the use of such tests when 
determining whether a specific 
medication will be effective for an 
individual 

December 2018: FDA proposes a new 
approach to advance clinical technologies 

• Makes recommendations for the design and 
development of NGS-based IVDs intended to 
aid in the diagnosis of symptomatic 
individuals with suspected germline diseases 
or conditions (those resulting from a heritable 
condition) 

• States intention to consider classifying certain 
NGS-based IVDs for germline conditions in 
Class II through the de novo 510(k) process, 
and possibly to also exempt some NGS-based 
IVDs from 510(k) premarket notification 
requirements 

• Recommends routes for establishing and 
justifying an algorithm for variant annotation 
and filtering in order to produce test results 

• Allows certain IVD tests that utilize NGS to 
profile cancer tumors to seek approval through 
the 510(k) premarket notification process 
using the cleared product as a predicate device 

• Indicates a willingness for approval of 
pharmacogenetics tests, while also setting 
limits on the specificity of the claims made in 
relation to those tests  

• Opportunity for investment in NGS-based 
IVD manufacturers and in clinical 
laboratories developing NGS-based 
laboratory developed tests with greater 
clarity about FDA expectations for the 
quality and accuracy of such tests 

• Opportunity for investment in data 
analytics platforms and other digital 
health technology companies developing 
information databases and interpretive 
tools for the NGS-based testing market 

• Opportunity for investment in sponsors 
and developers of IVD tests utilizing 
NGS to profile cancer tumors  

• Potential opportunity for investment in 
manufacturers of pharmacogenetic 
products  
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and diagnostic tools, including a focus on 
reviewing the analytical and clinical 
validity of such technologies and tools  

December 2018: Using a process detailed 
in a final guidance released in April, 
FDA issued a Genetic Database 
Recognition Decision Summary that 
formally recognized Clinical Genome 
Resource, or “ClinGen,” as the first gene 
database that organizes information about 
genes, genetic variants, and their 
relationship to disease  

• Suggests that FDA intends to continue to 
streamline its review of proposed clinical 
technologies with a focus on evaluating and 
scrutinizing their analytical and clinical 
validity  

• Allows test developers, including those that 
use NGS technology, to rely on available 
database information to support test validity 

Gene 
Therapy 

August 2017: FDA approves Kymriah®, 
the first gene therapy product, followed 
quickly by approval of two other gene 
therapy products 

May 2018: FDA Commissioner Scott 
Gottlieb announced FDA’s plans to 
release a comprehensive policy 
framework for the clinical development 
of gene therapies, starting with products 
that are intended to treat hemophilia 

July 2018: FDA released six draft 
guidance documents regarding the 
development of human gene therapies for 
hemophilia, rare diseases, and retinal 
disorders; long-term follow-up after 

• Promises opportunities for the accelerated 
approval of gene therapy products balanced 
with strict post-marketing data generation 
requirements 

• Projected to address manufacturing and 
clinical issues specific to gene therapy 
products

• Expected to provide further guidance, 
including potential accelerated approval 
endpoints, for specific diseases

• Provides additional guidance on the gene 
therapy product life cycle and clinical trial 
design, including recommended measurements 
and controls for product development in these 
areas, as well as suggestions for inclusion of 
such information in INDs

• Opportunities for investment in 
developers of gene therapy products and 
their components, as well as medical 
devices and other equipment utilized in 
connection with cellular and gene 
therapies 

• Potential opportunities for investment in 
entities with strong post-market research 
capabilities as accelerated approval 
results in a shift in volume away from 
pre-market research (e.g., registries, real-
world evidence (RWE)) 
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administration of human gene therapy 
products; controls for use in preparing 
Investigational New Drug Applications 
(INDs); and testing retroviral vector-
based therapies 

Digital Health December 2017: FDA released three 
digital health policy documents, 
including guidance on clinical decision 
support software (CDS) in connection 
with its implementation of the framework 
set forth in the 21st Century Cures Act  

April 2018: FDA expands its Digital 
Health Innovation Action Plan with two 
new policy documents, a working 
framework for FDA’s Digital Health 
Software Precertification Pilot Program, 
and guidance on FDA’s regulation of 
digital health products with both FDA-
regulated and unregulated functions  

May 2018: FDA announced an 
innovation challenge to spur the 
development of novel digital health and 
diagnostic technologies intended for the 
detection, treatment, and prevention of 
addiction and the treatment of pain; 
proposals will be accepted between June 
1, 2018, and September 30, 2018 

September 2018: In its fiscal year 2019 
budget, FDA proposed to create a Center 

• Clarifies how FDA intends to regulate certain 
categories of CDS and patient decision support 
software 

• Updates FDA’s Mobile Medical Applications 
and wellness product guidances consistent 
with FDA’s interpretation of limitations on 
medical devices within its authority under the 
21st Century Cures Act 

• Adopts and expands on international 
principles for evaluating the safety, 
effectiveness, and performance of software 
used as a medical device (SaMD) 

• Outlines a framework by which FDA will 
implement its voluntary pilot precertification 
program to enable select pre-certifying 
companies to avoid pre-market review of low-
risk devices and utilize a more streamlined 
review process for their SaMD products 

• Clarifies when and how FDA intends to assess 
the impact of non-regulated functions on the 
safety and effectiveness of device functions of 
a multifunction device subject to FDA review 

• Provides a breakthrough designation and 
heightened FDA interactions to support 
developers of technologies for addiction and 

• Opportunities for investment in 
developers of wellness applications and 
some CDS technologies with greater 
certainty that they will not be subject to 
FDA regulation  

• Opportunities for consolidation of, and 
investment in, developers of innovative 
FDA-regulated digital health 
technologies to support the 
implementation of processes sufficient to 
qualify for pre-certification opportunities 
at the conclusion of the pilot 

• Potential opportunities for growth in 
contract research organizations (CROs) 
and service providers with capabilities 
for assisting software developers to 
qualify for pre-certification 

• Potential window of opportunity for 
investment in technologies for addiction 
and pain indications that may enjoy the 
benefits of accelerated FDA clearance or 
approval 

• Opportunities to invest in cybersecurity 
companies and technologies that protect 
digital health and other medical devices 
against vulnerabilities or threats    
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of Excellence for Digital Health to 
advance the pre-certification model for 
digital health, evaluate third-party 
certifiers of digital technologies under a 
pre-certification program, and house a 
unit to review cyber advances 

October 2018: FDA published new 
guidance outlining recommendations 
regarding cybersecurity device design, 
labeling, and documentation to be 
included in premarket submissions for 
devices with cybersecurity risk  

October 2018: FDA also supported the 
development of a Medical Device 
Cybersecurity Regional Incident 
Preparedness and Response Playbook,
which describes readiness activities that 
will enable health delivery organizations 
to better prepare for cybersecurity 
incidents 

October 2018: FDA entered a 
Memorandum of Agreement with the 
Department of Homeland Security 
implementing a framework for greater 
coordination of medical device 
cybersecurity vulnerabilities and threats  

November 2018: After a successful pilot 
study with Kaiser Permanente, FDA 

pain indications that submit a proposal and are 
selected by FDA 

• Outlines a framework by which FDA will 
review cybersecurity risks in premarket 
applications 

• Offers suggested guidelines on how to prepare 
for cybersecurity incidents and share 
information about such vulnerabilities or 
threats 

• Provides a platform (MyStudies) that 
developers can adapt to advance collection of, 
and access to, real-world data (RWD), which 
ultimately may help doctors and patients to be 
better informed about the clinical use of new 
products 

• Provides medical device clearance for a digital 
health application that is intended to support 
individuals with an opioid use disorder (OUD) 

• Potential opportunities for consolidation 
of, and investment in, app developers 
that customize and can leverage FDA-
approved or similar technology to create 
data storage systems and advance and 
adapt specific clinical trials and RWE  

• Potential opportunities to invest in 
digital health technologies intended for 
the treatment of health issues associated 
with opioid addiction 
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unveiled a new open-source app 
platform, MyStudies, that collects RWE 
via patient mobile devices; the open 
source code will be made available to 
sponsors and developers of clinical trials  

December 2018: FDA cleared a mobile 
medical app that is intended to provide 
cognitive behavioral therapy to increase 
retention in outpatient opioid treatment 
programs when used in conjunction with 
treatment that includes buprenorphine 
and behavior modification   

Artificial 
Intelligence 
(AI) 

February 2018: FDA authorizes 
marketing of AI-based clinical decision 
support device that independently alerts a 
specialist if a computed tomography (or 
“CT”) result indicates potential stroke in 
a patient  

April 2018: FDA Commissioner 
announces plans to develop a new 
regulatory framework to facilitate 
development of novel AI-based 
technologies 

April 2018: FDA granted marketing 
authorization for an AI-based device that 
screens for diabetic retinopathy and does 
not require clinician interpretation 

• Indicates that, although the FDA framework is 
not completely developed, FDA is greatly 
interested in the advancement of AI 
technologies and has been willing to rely on 
retrospective data (i.e., has not required 
prospective randomized clinical studies) to 
achieve marketing authorization 

• Signifies that AI-based technology could 
substantially expand access to, and efficiency 
of, care, e.g., by enabling physicians to better 
identify those patients needing specialists and 
decreasing time to specialist access 

• Opportunities for investment in 
developers of AI-based diagnostic 
products and their components, as well as 
medical devices and other equipment 
utilized in connection with AI 
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May 2018: FDA granted marketing 
authorization for an AI-based device 
designed to detect wrist fractures in adult 
patients and be used as an adjunct tool 
when analyzing X-ray images 

Drug 
Compounding 
(Outsourcing 
Facilities)  

January 2018: FDA released its 2018 
Compounding Policy Priorities Plan, 
including guidance on how FDA intends 
to regulate compounding from bulk drug 
substances, implement risk-based 
manufacturing standards for outsourcing 
facilities, restrict compounded drug 
products that are essentially copies of 
approved drugs, and partner with state 
regulatory authorities to oversee 
compounding pharmacy operations  

March 2018: FDA released draft 
guidance on the evaluation of bulk drug 
substances nominated for inclusion on 
the 503(B) bulks list 

Q3- Q4 2018: FDA is expected to release 
a Notice of Proposed Rulemaking 
proposing new regulations on current 
good manufacturing practices (cGMPs) 
for outsourcing facilities  

September 2018: FDA issued a revised 
draft memorandum of understanding 
between FDA and the states regarding the 

• Revises draft guidance detailing FDA’s 
interim, risk-based approach to applying 
cGMP requirements to outsourcing facilities 
while regulations are developed, providing 
flexibility intended to encourage registration 
as an outsourcing facility

• Details FDA’s interpretation of the statutory 
prohibition on compounding drugs that are 
essentially copies of FDA-approved drug 
products 

• Provides additional clarity on processes by 
which FDA intends to evaluate products for 
placement on the 503(B) bulks list

• Anticipated to clarify FDA regulations 
governing cGMP standards for outsourcing 
facilities

• Revises memorandum of understanding to 
highlight the importance of the collaboration 
between federal and state agencies, address 
patient access concerns raised by stakeholders, 
and emphasize safety provisions related to the 
distribution of compounded drug products

• Provides compounding facilities guidelines for 
identifying insanitary conditions and 
implementing corrective actions 

• Addresses compounding and repackaging 
requirements for radiopharmaceuticals with 

• Opportunity for consolidation of, and 
investment in, new and existing drug-
compounding pharmacies, including 
503(B) outsourcing facilities and 
compounders and repackagers of 
radiopharmaceuticals, with increased 
certainty regarding the impact of FDA 
oversight on their operations and the 
products that may be compounded 

• Potential opportunities for investment in 
producers of drug products for which 
competition from compounded products 
will be limited by FDA’s more restrictive 
approach to regulating products eligible 
for compounding, as set forth in the plan  
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distribution of compounded drug 
products 
September 2018: FDA released a draft 
guidance outlining examples of insanitary 
conditions that FDA has observed in 
compounding facilities 

September 2018: FDA released two final 
guidance documents setting forth FDA’s 
policy regarding the compounding and 
repackaging of radiopharmaceuticals for 
human use by outsourcing facilities and 
state-licensed nuclear pharmacies, federal 
facilities, and certain other pharmacies 

December 2018: FDA released a revised 
draft guidance recommending safeguards 
to protect against contamination by 
outsourcing facilities  

“minor deviation” from approved 
radiopharmaceuticals, such as those that 
require changes in radioactivity, volume, or 
step-by-stem procedures 

• Outlines good manufacturing practices for 
drug products produced under cGMP 
requirements in outsourcing facilities  

Development 
of Drugs 
Intended to 
Treat Opioid 
Addiction 

April 17, 2018: FDA and the National 
Institute of Drug Abuse (or “NIDA”) 
hosted a public meeting on Patient-
Focused Drug Development for OUD 

April 2018: FDA released a draft 
guidance document focused on drug 
development and clinical trial design 
issues relevant to the study of sustained-
release “depot” buprenorphine products 
and announced its intention to issue 
further guidance that will provide a 
framework for the development of novel 

• Outlines available pathways for approval and 
recommendations for addressing clinical trial 
design challenges that are intended to 
encourage the development of medication-
assisted treatments for OUD 

• Suggests that forthcoming developments in 
FDA policy and guidance will continue to 
streamline drug development and approval 
processes for products used in the medication-
assisted treatment of OUD

• Outlines potential methods for measuring and 
demonstrating the effectiveness and benefits of 
new or existing medication-assisted treatments 

• Opportunity to invest in manufacturers 
and developers of novel therapies to treat 
OUD and similar substance use disorders 

• Opportunities to consolidate and invest in 
substance use disorder treatment facilities 
to support additional demand for 
treatment with medication-assisted 
therapies 

• Opportunities to invest in clinical 
research services providers with 
capabilities in human abuse liability 
testing and other clinical trial designs 
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clinical endpoints that can form the basis 
of approval of additional medication-
assisted therapies for OUD 

August 2018: FDA issued draft guidance 
“Opioid Use Disorder: Endpoints for 
Demonstrating Effectiveness of Drugs for 
Medication-Assisted Treatment,” which 
provides advice to sponsors developing 
drugs for OUD and addresses clinical 
endpoints acceptable to demonstrate 
efficacy 

September 2018: FDA approved the 
Opioid Analgesic Risk Evaluation and 
Mitigation Strategy (REMS), which 
requires all opioid analgesic companies 
to provide education for health care 
providers involved in the treatment and 
monitoring of patients receiving such 
medications and information for use 
when counseling patients about the risks 
of opioid analgesic use  

products, including clinical endpoints and 
outcome measures 

• Requires manufacturers of opioid analgesics 
and all immediate-release opioids used in an 
outpatient setting to develop continuing 
education materials for physicians and health 
care providers

applicable to investigational treatments 
for substance use disorders 

• Opportunities to invest in manufacturers 
and developers of medication-assisted 
treatments for the treatment of OUD 

Drug 
Development 
(Benefit-Risk 
Assessment) 

March 2018: As part of FDA’s 
implementation of Prescription Drug 
User Fee Act (PDUFA) VI and the 21st 
Century Cures Act, FDA issued an 
update to its Benefit-Risk Framework to 
further incorporate patient experience 
into the agency’s regulatory decision-
making process 

• Provides a roadmap for enhancing the Benefit-
Risk Framework, which will assist FDA in 
developing guidance on how patient 
experience data can be used to inform the drug 
evaluation process 

• Suggests that FDA is moving toward 
increasing transparency of its decisions and 
streamlining the process for collecting patient 
and stakeholder input 

• Opportunities for investment in CROs 
and other service providers with expertise 
in patient engagement and the collection 
and analysis of patient experience data 

• Opportunities for investment in service 
providers with expertise in the collection 
and analysis of RWD and RWE  
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December 2018: FDA announced a new 
strategic framework for using RWD and 
RWE to support the development of 
drugs and biologics  

• Proposes initiating pilot programs in 
collaboration with the medical community 

• Proposes to improve the efficiency of clinical 
trials and generate RWE of product 
effectiveness to support the approval of new 
indications for drugs and biologics 

• Suggests that FDA intends to advance new 
initiatives in 2019 to better leverage RWD and 
RWE in its programs 

Biosimilars July 2018: FDA released a Biosimilars 
Action Plan outlining FDA’s proposed 
plan to improve the efficiency of the 
biosimilar and interchangeable product 
development and approval process 

December 2018: FDA Commissioner 
issued a statement outlining new actions 
to advance policies aimed at promoting 
competition of biosimilar products 

December 2018: FDA announced a 
proposed rule that would amend its 
definition of “biological product” to 
include proteins and chemically 
synthesized polypeptides 

December 2018: FDA released a final 
guidance on the interpretation of the 
“Deemed to be a License” provision in 
the Biologics Price Competition and 
Innovation Act (BPCIA), explaining that 
starting in March 2020, the approved 

• Outlines a framework by which FDA will 
implement the BPCIA by increasing scientific 
and regulatory clarity for product development 
and outreach plans for educating patients, 
clinicians, and payors about biosimilars’ safety 
and effectiveness 

• Suggests that FDA is moving toward 
increasing transparency of its decisions and 
streamlining the process for biosimilar 
development and approvals 

• Revises the definition of “biological product” 
to incorporate changes in the statutory 
definition of “biological product” introduced 
in the BPCIA 

• Provides biosimilar developers clarity on what 
products will be deemed to be biologics 
licenses and the effective date of the transition 

• Outlines available pathways for approval and 
recommendations for addressing questions 
regarding the biosimilarity or 
interchangeability and post-approval 

• Opportunity for the consolidation of, and 
investment in, new and existing biosimilar 
products and other entities developing and 
seeking FDA approval of biosimilars and 
biological products 

• Potential opportunities for growth in 
CROs and service providers with 
capabilities for assisting biosimilar 
developers meet approval standards 



Recent FDA Developments and Opportunities 

© 2019 Epstein Becker & Green, P.C. | All Rights Reserved. | Page 11| Last updated January 2019.

Sector Recent Development Impact Investment Opportunities 

marketing applications for a small subset 
of biological products (e.g., insulin and 
human growth hormone), which were 
previously approved as drugs under 
section 505 of the Food, Drug, and 
Cosmetic Act will be deemed to be 
biologics licenses under section 351 of 
the Public Health Service Act  

December 2018: FDA released two 
question-and-answer draft guidance 
documents on the “Deemed to be a 
License” provision, including a 
preliminary list of products that will be 
affected by the transition, and biosimilar 
development, which addresses questions 
related to fulfilling pediatric assessment 
requirements and the submission of post-
approval manufacturing changes for 
licensed biosimilars 

manufacturing changes for licensed 
biosimilars 


