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How Emerging Companies Can Make Being Small a 
Strategic Advantage
Small to mid-sized (aka “emerging”) firms bring fewer 
resources to bear on the same drug development problems 
as large pharmaceutical companies. All developers face 
rising regulatory requirements, Phase III clinical trial 
failure rates that are north of 50 per cent, proliferating 
reimbursement and market access hurdles, a low 
probability of success and a declining return on investment 
(ROI) for R&D. But, on top of these common challenges 
and risks, emerging companies face unique pressures. 
They have relatively smaller financial reservoirs (so they 
need their ROI to come faster). They rely on funding 
from increasingly skeptical and sophisticated investors 
who are conducting more rigorous due diligence than in 
the past, and are turning to outcomes-based financing 
models (i.e., if you don’t hit development milestones, you 
don’t get the promised funding). Often, gaps in capacity 
and/or expertise (relative to big companies) hamper their 
ability to translate good science into proof of concept 
(POC).

Nowadays, whether an emerging developer is actively 
seeking a corporate buyer, a licensee, or a partner for a 
given product, or is hoping to pursue regulatory approval 
on its own, it must achieve POC at the earliest possible 
development stage. And POC today requires more clinical 
and market data than ever before due to cost-constrained 
healthcare budgets worldwide, and powerful market 
gatekeepers, such as health technology assessment (HTA) 
agencies. Furthermore, viable early-stage products now 
need common technical documents (CTDs), and a target 
product profile (TPP), with validated endpoints, to justify 
investment. 

It’s already hard being an emerging pharmaceuticals 
firm, and it’s not getting easier.

A Narrower Margin for Error, Plus More Pressure to 
Produce
No company, large or small, new or old, can afford to 
advance borderline drugs, but emerging companies 
have a narrower margin for error than their mammoth 
counterparts. Because smaller companies begin with 
fewer financial, technological and scientific resources, 
they must husband what they have if they are to survive.

Unfortunately, the pressure to produce can force errors. 
Common emerging company mistakes include advancing 
a drug despite borderline data because: 

• The company needs to impress investors (this 
backfires when the drug fails)

• There is nothing else in the pipeline (that is, it is a 
single-product or single-technology enterprise)

• The company is spellbound by the science (whether 
or not a drug has a realistic chance of succeeding 

in the market)
• The technological resources are just not there to 

make better decisions.

For example, with pharmacogenomics tools, a 
validated biomarker, and a defined subpopulation, 
researchers can determine whether the efficacy (and/or 
the biologic activity) signals coming from a clinical trial 
are powerful or weak. Pharmacogenomics data enables 
a more robust assessment by a developer’s decision-
makers. Unfortunately, smaller companies may not have 
access to the tool. If their access to technology, expertise, 
and experience is limited, emerging companies will have 
difficulty making the right advancement decisions.

Turn Your Size into a Strategic Advantage 
Despite these challenges, emerging companies can 
succeed by concentrating on science, filling in expertise 
or resource gaps when needed and pivoting agilely 
– all tactics that may be harder for their big pharma 
counterparts to execute. For example:

• An intense scientific focus may actually make 
it easier to acknowledge expertise gaps in 
other realms and seek out external expertise on 
regulatory and market access considerations; 

• Smaller size promotes agility, making it easier to 
act on advice from regulators more quickly;  

• Limited resources can encourage streamlined 
development work;

• A shorter track record means outdated or ingrained 
workflows and processes have had less time to 
take root.

At PAREXEL, we advise our small to mid-sized clients 
that the path to success involves taking three big steps 
toward smarter go/no-go decisions:

1. Assess before you invest
2. Right-size your data package 
3. Prune your protocols

Assess Before You Invest
Emerging companies with constrained resources may be 
tempted to skimp on investing in a comprehensive market 
landscape assessment. That’s a mistake. Money spent to 
thoroughly analyse the market potential of a product 
candidate is a fraction of the total drug development 
cost. For example, out of an overall budget of $700 
million, analyses to define the markets, risk factors and 
probability of success for a compound are about $1-2 
million, or between one and two per cent. 

A competitive landscape evaluation will provide a 
roadmap to regulatory approval for a drug candidate, 
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and should answer the following questions:

• What does the market access and reimbursement 
future look like for this drug?

• What level of real-world evidence (RWE) will be 
needed, and when?

• What is the overall probability of success in 
this therapeutic area (for example, cancer vs. 
autoimmune disease) or technology (monoclonal 
antibody vs. synthetic)?

• Can we use adaptive trial designs to streamline 
development and get to “no” faster?

• Will there be clinical trial drug supply issues 
(stability, purity, distribution)?

• What technologies and logistic capabilities will be 
needed, and do we buy or build them?

Companies, especially smaller ones, need to pick 
the right initial indications based on the competitive 
landscape, and go after those with the greatest potential. 
Failure to accurately assess the landscape means piling 
on unnecessary risk to an already risky business. 

For example, a respiratory drug was recently approved in 
France but did not win reimbursement from the country’s 
National Agency for the Safety of Medicine and Health 
Products (ANSM) because there was a more cost-effective 
drug already on the market. If the drug’s sponsor had 
examined the available evidence on the existing product, 
they could have anticipated this outcome. Their failure 
to map out a market access strategy, and build a product 
value story that had a realistic chance of penetrating 
such an important market in the chosen indication, cost 
it dearly. 

Right-size Your Data Package
Drugs today need a large and comprehensive data 
package to tell a value story to multiple stakeholders. But 
companies can also err by generating too much data.

An evidence generation plan needs to be prudent and 
fit for the purpose (a thorough assessment helps achieve 
that). Emerging companies need a package that is not 
overwhelming, but will contain data that demonstrates 
sufficient clinical activity, meets regulatory requirements, 
supports the potential for reimbursement and makes 
investors confident. 

At PAREXEL, we have worked with several small to 
mid-sized clients to alter their data collection plans 
– sometimes by increasing, sometimes by decreasing 
the number of data points collected. In some cases, 
suggesting changes to clinical trial protocols may end up 
boosting upcoming rounds of financing.

Too many companies find they have a lot of data, 
but too little of it is critical. A constrained budget can 
actually be an advantage if emerging companies use the 
need to control costs as a driver for more efficient, less 
wasteful development decisions.

Market Report



Journal for Clinical Studies  31www.jforcs.com

Prune Your Protocols
Smaller companies often take a copy-and-paste approach 
to clinical trial protocols, resulting in bulky, expensive 
trials stuffed with just-in-case endpoints. It’s better to 
spend time and money pruning a trial design to make it 
fit for purpose rather than attempting to save time by 
recycling a protocol with extraneous data collection.

A streamlined clinical trial has the minimal rational 
number of endpoints that will support your strategy – no 
more, no less. Protocol optimisation is key. Off-the-shelf 
protocols with more than 30 secondary endpoints in one 
clinical trial are not unheard of. Each additional endpoint 
in a trial requires procedures, monitoring, and data 
collection, adding enormous time and cost, all because 
the company thought it could save money by recycling a 
protocol. 

Instead, companies should select:

• A limited number of primary endpoints
• A tightly relevant subset of secondary endpoints – 

not dozens, but 5-10 at a maximum
• Precise patient-reported outcomes (PROs), with 

clarity on what is collected and why

Adaptive trial designs (ATDs) to allow more flexibility 
and to facilitate more informed go/no-go decisions were 
initially resisted by regulatory agencies (due to concerns 
about the validity of results), but are now gaining traction 
as the agencies warm to them. With proper safeguards to 
ensure statistical integrity and adequate blinding, ATDs 
can streamline development.

If appropriate, ATDs are an excellent tool for emerging 
companies in particular as they allow for real-time 

surveillance and analysis of data (versus waiting until 
the end of a trial to find out what happened), which in 
turn supports data-driven (and less risky) advancement 
decisions. 

However, ATDs also impose great demands. 
Investigative sites must have the personnel, equipment, 
and technology to handle the increased burden of blinding 
requirements, and principal investigators and physicians 
must be knowledgeable in, and comfortable with the ATD 
approach. Designing and conducting adaptive trials also 
requires increased dialogue with regulators throughout 
development. 

It’s Not So Bad Being Small
Because smaller companies are not slaves to tradition, 
and have not therefore developed rigid organisational 
cultures, it may be easier for them to listen and learn, 
abilities that confer an advantage in today’s increasingly 
interactive healthcare market. “Knowing what they don’t 
now” can foster a willingness to partner that can help 
them fill in gaps and boost their chances for success. 
It’s often much harder for large companies to partner, 
especially with a genuine spirit of give-and-take. 

That said, small companies must not be reluctant to 
invest in a comprehensive landscape assessment before 
they invest in a new product (it will be the best money 
they will ever spend, and it’s a relative bargain).

It’s not bad being small if you’re knowledgeable and 
careful. If you’re not, you may be in for a rough ride.  
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