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Drug development commonly encounters a bottleneck at the 
clinical trial stage. Patient recruitment is notoriously challenging, 
with many studies facing costly delays, but for rare disease 
trials, these challenges are often exacerbated. Without the right 
support, trials risk early termination, a potentially devastating 
result for those who already have few treatment options 
available. Many trial sponsors and sites look to new technology 
to overcome these barriers, but now, more than ever, we need 
human connection to help secure studies’ success and ensure 
innovative treatments reach those who need them.

For the life sciences sector, rare disease is somewhat of a 
paradox. To be classified as such, the general consensus among 
countries is that there must be extremely low prevalence within 
their territories. And yet collectively, hundreds of millions of people 
live with a rare disease worldwide, making it a decidedly common 
occurrence. 

Despite the longstanding need for effective, approved treatments, 
relatively few have materialised. The reasons for this are complex, 
but with biopharmaceutical companies typically facing higher 
costs, a slower rate of progress and a higher risk of failure for rare 
disease drug development compared with other conditions, it is 
arguably not surprising. The often complex, genetic nature of rare 
conditions can make drug discovery challenging, but the clinical 
trial stage is often the most problematic. Studies generally struggle 
to enrol enough patients; it is generally accepted that about 80% of 
all trials fail to reach their recruitment target on time and this can 
be compounded for rare disease studies, where the patient pool is 
far smaller. Even once enroled, the many financial, physical, clinical 
and social hurdles faced by those living with these conditions can 
make it difficult for them to sustain their participation through 
to the endpoint. Without enough patients involved, the trial will 
terminate early. Without the necessary data to pass regulatory 
approval, patients will no longer be able to access a potentially 
life-changing treatment. Without a new treatment on the market, 
sponsors will be left with exorbitant costs and no opportunity for 
reimbursement.

Technological advancements in recent years have brought 
forward a focus on how to make the drug development process 
more efficient and cost-effective, including for clinical trials. Net 
Treatment Benefit (NTB), for example, is an interesting concept 
with the potential to accelerate studies using fewer patients. 
Meanwhile, conversations abound about how Artificial Intelligence 
(AI) models can help identify patients faster and improve diversity 
by analysing patient records and ease the burden on busy research 
sites by automating workflows and personalising communications. 
But it doesn’t matter how many participants you need for your study 
or how quickly you can identify them; the challenges associated 
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with patient recruitment and retention often remain the same. 
These include:

•	 The perceived burden that a study will have on a patient.
•	 Not understanding the purpose of clinical trials or what’s 

involved.
•	 Mistrust of pharmaceutical companies.
•	 Cultural barriers, including language barriers.
•	 A poor relationship between doctor and patient.

The key to success here is building patient-centricity into 
enrolment and retention strategies from the outset and using 
human connection to power the type of empathetic engagement 
that keeps patients feeling respected, heard and involved from start 
to finish.

Rare Disease Drug Development
About 10,000 rare diseases have been identified to date, of which most 
have a genetic origin, necessitating a need for cutting-edge treatments. 
However, the limited market size for rare disease drugs and the 
typically lower Return on Investment (ROI) they generate as a result, 
has previously disincentivised pharmaceutical drug development. This 
has contributed to a so-called ‘healthcare gap,’ where those living with 
a rare condition must first overcome lengthy diagnosis delays before 
facing a future with limited, if any, treatment options.

Thankfully, global institutions, including national governments, 
recognise the importance of addressing this healthcare inequality 
and there is widespread acknowledgement that meeting the clinical 
needs of people living with a rare disease is necessary if we, as a 
global community, are to achieve universal health coverage. This 
includes access to effective therapies. However, the pathway 
to bringing new treatments to market is rarely smooth. When it 
comes to clinical trials, patient recruitment is one of the biggest 
hurdles to overcome. Even for studies focusing on far more 
common indications, research sites often struggle to balance their 
busy workloads and dedicate the time and resources required to 
find, reach and follow up with potential participants. Any delay to 
a clinical trial, of which poor enrolment is a common cause, can 
result in significant costs for sponsors, with estimates ranging from 
540,000 USD to potentially millions of dollars per day. Inadequate 
patient recruitment may even risk the future of the treatment in 
question; it is often cited as one of the most frequent reasons for 
early termination, including for rare disease studies.

Considerations for Patient Recruitment in Rare Disease Trials
Due to the low prevalence of each rare disease, it is inevitable 
that finding suitable people to take part in your study will be more 
labour-intensive and likely to take more time. AI systems have the 
potential to help here, analysing datasets and medical registries 
quickly to identify potential study participants, but there remains a 
need for site staff to follow up and assess each person’s suitability.
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Ensuring patient diversity in trials, now rightly recognised as 
best practice, can also lengthen the recruitment process. In days 
past, studies were typically powered by middle-class white men, 
resulting in a paucity of data relating to a treatment’s efficacy in 
women, disabled people and people of colour. Regardless of the 
study’s indication, it is important to consider who the condition 
affects and ensure all groups are involved.

About three-quarters of all rare diseases affect children, so there 
is a need for paediatric studies. However, these are known for being 
more difficult to recruit to. It is imperative that children and their 
families and caregivers are given bespoke study materials that give 
them the information they need in a way they understand to help 
them make informed decisions.

Another consideration is the often significant medical and 
non-medical burden that people living with a rare disease and their 
families and caregivers have to bear, which could affect their ability 
to participate in a clinical trial. They may require more frequent 
healthcare-related appointments, assistive technology or wider 
care. It may be harder or more costly for them to travel. Balancing 
patients’ needs with the requirements of a clinical trial is imperative 
if patients are to enrol on a trial and stay involved.

Even once recruitment is complete, the job is still not finished. 
Patient retention is critical. If people don’t feel engaged or find 
participating too much of a burden, they are likely to drop out and 
be lost to follow-up. Roughly 30 per cent of study participants will 
drop out, costing sponsors an additional 19,500 USD or more to 
replace them. If too many people choose to stop participating, the 
study could fail as the results would no longer be reliable.

The Power of Empathy
The rise of AI and Machine Learning (ML) technology has 
exciting potential to streamline and accelerate the process of drug 
development, including clinical trials. But human connection remains 
a cornerstone of effective patient recruitment and retention.

We already know that patient-centric trial design will improve 
people’s overall study experience, alleviating some of the hurdles 
that might otherwise make it near impossible for them to participate. 
In turn, this can make recruitment and retention easier, giving 
patients faster access to a potential new treatment and saving 
sponsors time and money. But patient-centricity without empathy 
can only go so far; without it, patients eventually risk feeling 
devalued and dismissed rather than heard and respected.

Studies demonstrate time and again that empathy has a 
transformative effect on patient behaviour and clinical outcomes. 
Patient satisfaction and treatment adherence are generally higher, 
the doctor-patient relationship is deepened, and emotional well-
being is often greater. This relationship between patient and 
clinician is especially important for clinical trials. Many prefer 
to be referred by their primary care doctor or community-based 
practitioner whom they trust, although the overall referral rate via 
this avenue remains low.

The same is true for research staff with whom patients have a 
good rapport. It is therefore crucial to approach any interaction 
through a lens of patient-centricity, but empathy is the secret 
ingredient to establishing a connection with patients and building 
a trusted relationship, both of which are key to continued 
participation.
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Transforming Patient Engagement
For effective and sustained patient engagement that enables 
enrolment and retention, the first step must always be to start with 
patient-centricity. If the patient perspective is not at the heart of any 
clinical trial, recruitment and retention will always be so much harder 
to achieve. Studies should take patients’ needs fully into account and 
consider how to make it as easy as possible for them to take part, 
particularly those that focus on rare diseases, where patients typically 
have more obstacles to navigate. Engage patients as partners in the 
study design process; reach out to Patient Advocacy Groups (PAGs), 
charities and support groups and seek direct patient feedback at 
the earliest opportunity to guarantee studies enable and empower 
patients to participate and stay involved. Demonstrating empathy 
through trial design in this way is an important first step. If done 
correctly, it should naturally seep into patient materials and other 
forms of communication.

Training is also an essential component. Many sponsors may not 
come into direct contact with patients, but it’s important if they are 
to understand the needs and challenges of those they are seeking to 
help. Likewise, empathy training for research staff is  crucial to help 
them connect with patients more deeply. Empathy is essentially a 
skill; some people may find it harder to demonstrate than others, but 
it can be learned and developed with practice. Consider how this 
kind of training and education can help strengthen understanding 
and enhance staff empathy and emotional intelligence. For sites, 
combine this with training focusing specifically on study materials 
to level up patient communication. Ensuring staff fully understand 
what the trial entails, combined with an empathetic approach when 
speaking to potential participants, should boost staff confidence and 
make it easier for them to connect with patients on an emotional 
level.

Clinical trial patient recruitment strategies should absolutely 
embrace new technologies that can accelerate the process, 
minimise drop-out risks and reduce the burden on sites, but this 
should always be balanced with the need for human connection. 
Community engagement, especially when targeting people from 
underrepresented ethnic groups, is still an effective method, 
albeit more time-consuming. Don’t rely on healthcare settings 
to reach potential patients, visit communities where people live, 
work and socialise. Speak to community-based groups, healthcare 
professionals and even faith leaders. Target non-healthcare settings 
like nail and hair salons, cafes or gyms. Use active listening, not just 
for community engagement, but in all communication with patients 
throughout the trial, and be a supportive cheerleader for them.

When it comes to healthcare, patients want and need to feel 
valued, respected and heard. Some technologies, like chatbots, may 
be able to provide automated responses to study-related queries, 
but sometimes patients may just want to talk to someone. Be a 
listening ear; focus on what they are saying and respond to them 
with empathy. Show that you hear them. In a world of automation, 
be the difference for patients.

Of course, human connection can often take more time than 
research staff have available and there is a danger it can fall by the 
wayside. To alleviate this risk, consider outsourcing to a trusted 
vendor. Choose an organisation with experience in direct and 
sustained patient recruitment, retention and engagement to enable 
sites to concentrate on other areas of the trial and patient care.

In this increasingly digital world, empathetic engagement 
remains a key component of clinical trial patient recruitment 
and retention. Combining human connection with AI capabilities 

will optimise patient recruitment and retention strategies, reduce  
drop-out and subsequently increase data reliability for the regulatory 
stage. This not only reduces costs for trial sponsors but will ultimately 
help get life-changing drugs to those patients who really need them 
more quickly.
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