
Employee Benefit
   Plan Review

VOLUME 76 ◆ NUMBER 4

Employee Benefit Plan Review May 2022 1

Cost-Effective Patient-First Approach: Relieve 
Economic Burden of Rare Diseases, Enhance 
Patient Quality of Life, Improve Outcomes
By Brandon Salke

The road to the diagnosis of a rare 
disease can test the doctor–patient 
relationship. Patients often struggle 
for answers and family physicians 

are stymied by a lack of information. At the 
same time, the availability of cyber-based 
health information and online rare disease 
patient groups has led to the emergence of the 
“expert” patient, who seeks a collaborative and 
empowering relationship with their physician. 
Following diagnosis, the family physician plays 
a crucial part in providing continuity of care, 
advocating access to expert healthcare, coordi-
nating complex management and becoming a 
source of psychological support.

Empirical research shows that patients with 
severe illnesses prefer the physician to dominate 
decision processes and provide the information 
needed. However, with low prevalence and lack 
of expertise around rare diseases, the patient is 
forced to become knowledgeable about his or 
her own disease state.

Although it is unrealistic to expect fam-
ily physicians to recognize the wide clinical 
spectrum of rare diseases, their longitudinal 
and holistic approach to medicine places them 
in a unique position to consider the possibility 
of a rare disease. With rare diseases impacting 
small patient populations and often manifesting 
in unique ways with every patient, it is nearly 

impossible for a single physician to stay up to 
date with the latest research.

Nevertheless, these patients often face chal-
lenges. Communication between physicians and 
patients is primarily affected by the behavior of 
both the patient and provider. One study showed 
the relevance of the provider’s ability to acknowl-
edge the active role of the patient as an informed, 
involved and interactive partner in the treatment 
process. However, allowing the patient to control 
therapy may require a change of mind-set with 
some long-standing traditional roles in healthcare.

Economic Burdens of Rare 
Disease

For physicians throughout the country, the 
focus on rare disease is highly relevant: 30 
million Americans living with a range of 7,000 
rare or orphan diseases require a high level 
of therapy adherence support, with individu-
als having higher medical needs, often missing 
work, retiring early and relying on caregiver 
assistance. All of this leads to considerable 
direct and indirect economic burden, the unpaid 
family caregivers and the health system – in 
addition to the medical costs of managing the 
disease and other costs, such as modifications 
to the home or vehicle.

The estimated total economic burden of 379 
rare diseases with a prevalence of 15.5 million 
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people in 2019 was $966 billion, 
including a direct medical cost of 
$418 billion and an additional $548 
billion in indirect and non-medical 
cost. Direct medical cost represents 
more than one-third of the total 
burden (43 percent), followed by 
absenteeism losses (15 percent), and 
loss due to presenteeism (25 percent). 
Overall, labor market productivity 
losses due to rare diseases, includ-
ing absenteeism, presenteeism and 
earnings losses from forced retire-
ment, represent roughly the same 
proportion of the total burden as 
direct medical costs (44 percent). 
Non-medical costs represent about 
12 percent of the total burden.

Because most individuals liv-
ing with rare disease are between 
the ages of 18 and 65, commercial 
payers bear the largest share of 
medical cost, while employers pay 
for significant productivity losses 
associated with absenteeism and 
presenteeism, including productivity 
losses of $135 billion from adults 
with rare disease whose disease pro-
gression and diagnoses require time 
away from the workplace and $152 
billion from their caregivers.

The good news is that a patient-
first approach can enable every stake-
holder impacted by rare disease to 
better address compliance and adher-
ence to relieve the economic burden 
of managing patients in a way that 
improves outcomes. This approach is 
effective because it includes targeted 
programs and services that deliver 
specialized expertise that goes well 
beyond the scope of capabilities 
provided by traditional, legacy care 
organizations that are simply built 
for scale.

Benefits of Patient-First 
Strategy

With a patient-first approach, 
physicians and other stakehold-
ers connect effortlessly, rather than 
operating independently. This higher 
level of care continuity strengthens 
communication, yields rich data 
for more informed decision-making 
and improves the overall patient 

experience. Dedicated clinical teams 
are better able to seamlessly eliminate 
treatment gaps for the patient.

What is more, a patient-first strat-
egy addresses all variables around 
collecting data, while maintain-
ing frequent communication with 
patients and their families to ensure 
compliance and positive outcomes. A 
care team, including care coordina-
tors, pharmacists, nurses and other 
specialists, is 100 percent dedicated 
to the disease state, patient com-
munity and therapy. This is critical 
for addressing human needs and 
variability.

Improving Patient 
Outreach

The COVID-19 pandemic has 
increased the use of telehealth, 
demonstrating how innovation can 
enable physicians and pharmacists 
to remain a constant part of the 
care team during disruptions in the 
continuity of care. Effective tele-
health is particularly important for 
addressing the unique healthcare 
coordination needs of patients with 
a rare or orphan disease and, more 
importantly, the newly diagnosed 
patient.

A patient-first care model 
also fosters discussion 
between the patient and 
physicians that is essential 
to understanding the 
patient’s needs.

As part of a larger personalized 
care plan, and tied specifically to a 
particular specialty drug, physicians 
can be better positioned to empower 
their patients. They do this by 
providing the right plan to the right 
patient and include adherence tools 
specific to the individual patient’s 
needs. This gives the patient a better 
chance at thriving, despite disrup-
tion and uncertainty brought on by 

the pandemic and other unforeseen 
emergencies.

By partnering with a patient-first 
organization that integrates specialty 
pharmacy services, product distribu-
tion and patient management into 
a dedicated program, physicians 
enable patients to receive the intense 
care, outreach and consistent sup-
port they require to ensure positive 
outcomes.

A patient-first care model also 
fosters discussion between the 
patient and physicians that is essen-
tial to understanding the patient’s 
needs, providing focus on the drug’s 
impact and monitoring overall 
health. By incorporating assessments 
and predetermined touch points 
each month, the care team is able 
to stay on top of side effects and 
capture real-world evidence around 
the therapy, disorder and person’s 
well-being.

Choosing a Patient 
Management Partner

Physician practices, particularly 
primary care physicians, should be on 
the lookout for a patient-first man-
agement partner – often suggested by 
a pharmaceutical company – that offers 
a suite of comprehensive services 
tailored to maximize the therapeu-
tic opportunities for the treatment 
of rare and orphan disorders. This 
provides a trusted path for patients 
and other stakeholders involve in 
the treatment journey, adding much 
needed support for the patient’s 
family and caregivers, enabling them 
to become more engaged and take 
ownership.

The partner’s telehealth solu-
tion should be designed to stream-
line patient enrollment, maximize 
interaction with patients for adher-
ence and compliance, and provide 
continuity of care to avoid lapses 
in therapy. It should rely upon 
dedicated team members who have 
expertise in every aspect of the 
patient’s drug and can address every 
question and concern from patients, 
pharmacists, physicians, providers 
and payers.
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What is more, look for a specialty 
partner with expertise in navigating 
the insurance landscape and prior 
authorization process, as needed, 
and knowledge of how to moni-
tor and encourage compliance. It 
is also important to find a partner 
with dual accreditation from the 
Utilization Review Accreditation 
Commission (“URAC”) for compli-
ance with specialty pharmacy and 
the Accreditation Commission for 

Health Care (“ACHC”) for specialty 
pharmacy services. This demonstrates 
commitment to providing quality 
care and services to these patient 
populations.

In today’s complex healthcare 
environment, the care management 
solution for patients with rare and 
orphan diseases should meet the 
needs of everyone involved in the 
patient’s journey, from specialty 
drug manufacturers to pharmacists, 

caregivers and physicians – conve-
niently delivered from one central 
point of contact. ❂

Brandon Salke, Pharm. D., serves as 
the pharmacist-in-charge and general 

manager at Optime Care in Earth City, 
Missouri. He is specialized in specialty 

pharmaceuticals, particularly ultra-
orphan, orphan and rare disease.
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