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• Patients: crucial stakeholders of health care and decision-making, involve in the 

treatment process

• Inform and motivate patient to be involved in their own medical care

• Patient engagement: benefit to patients and service providers

• Strengthen and support patients’ abilities and self-care responsibilities and then 

collaborate with their healthcare providers to improve their health and achieve the 

maximum values of healthcare services

Impact of Patient Engagement on Healthcare Quality

Sima Marzban, 2022



Type 1 Type 2

4

Spinal muscular atrophy (SMA)

Type 3

Rare disease : incidence 1:10,000
SMN1 gene → progressive weakness

Advance therapy: gene and genetic
modifying therapy



→ Consultation
Orthopedics
Cardiology
Pulmonology
Gastroenterology
Palliative care

Orthotics

Special education

Psychosocial 
support

Music therapy

PT/ OT

Rehabilitation

Thai traditional 
medicine

Neurology

Genetic Counseling

Multidisciplinary treatment

Nutrition



Ventilator 

dependent 

Pulmonary 

function

Quality of life and 

independence

Biomarkers

- CMAP

Clinical/ functional 
outcome measure 

Outcome measure in SMA treatment

Survival

Swallowing 

function

EQ5D, PedQOL, 
SMA independent scale (SMAIS)
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• Genetic base treatment for SMA: companionate use at 

Siriraj Hospital since 2021

 - Clinical and patient outcome in real world data 

 - Submit care for SMA package for UCBP: Dx, Rx, FU 

• The program aimed to improve patient care and quality of 

life by utilizing standardized questionnaires and digital 

tools to enhance data collection, analysis, and accessibility

• Collaboration with Promptly 

Description
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Mandatory measurement and reporting of 
outcomes is perhaps the single most important 
step in reforming the health care system.

Michael E. Porter

“



Patient follow-up program based on 3 strategic axis
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SMA

PATIENT 
@ HOME

EVIDENCE 
CENTER

CLINICAL 
PATHWAY

Collection and analysis of vital 
signs, quality of life data, and 
symptomatology on rare diseases

Become a reference center for 
international Real-World Studies

manage patient’s health and clinical outcomes 
using a real-time analytics dashboard



Leveraging two solutions: 
1. an e-patient report outcome-PRO (COLLECT) 
2. a web-based population management portal (MONITOR)
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Digital solutions

CLINICIAN – MANAGEMENT PORTALPATIENT – DIGITAL JOURNEY



The SMA patient follow-up program uses standardized measures 
and digital tools to improve patient care and quality of life
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Program overview

Note: ePRO - Electronic patient-reported outcomes

Launched in 2022
The SMA patient 
follow-up program 
was launched in 
August 2022

37 SMA patients
The program monitors 
37 SMA patients across 
3 types (SMA type 1, 2, 
3), during one year 
since diagnosis

Digital Data 
Collection

The program leverages 
an omnichannel ePRO 
solution to increase 
participation and 
optimize the patient 
experience (74 PROs 
digitally collected so 
far)

Data quality 
improved

Transition to digital 
platform improved 
data accuracy and 
consistency by up to 
40%



Clinical outcomes score are available at the patient and 
population level
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Clinician portal

The clinical team can access:

- All scores from PROs and clinical
assessments submitted by the Patients on
a global level: SMAIS, HFMSE, etc

- Individual patient scores and their
evolution over the care journey

- Individual question answers to use in the 
appointments



The transition from paper to a digital system reduced 
administrative burden while guaranteeing higher patient 
engagement
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Impact

RESEARCH 
CAPACITY 

Scaled the amount of
data and sources at
disposal for high-quality
research and regulatory
discussions, in a time 
where PRO / CRO data is
highly valued for policy
making

OPERATIONAL 
EFFICIENCY

Implemented a 
standardized system for 
outcomes collection and 
analysis streamlining 
processes, reducing 
administrative burden, 
and ensuring higher data 
quality (~40% fewer 
errors)

PATIENT 
ENGAGEMENT

Patients report quality 
of life data from their 
homes using 
standardized 
questionnaires through 
digital outcomes 
collection solution, giving 
them back information on 
their scores

CLINICAL 
INSIGHTS

Clinicians leverage 
clinical outcomes data 
and patient-reported data 
to optimize treatment 
pathways and engage in 
deeper discussions with 
patients and parents

ADDED-VALUE 
FOR PATIENTS

Improved proximity to 
the patients by offering 
a remote follow-up 
service, supporting them 
in understanding how 
their health is evolving 
over time, and improving 
overall health literacy

Note: ePRO - Electronic patient-reported outcomes; PRO - Patient-reported outcomes; CRO - Clinical-reported outcomes



Collecting PROs from pediatric populations can be challenging
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Challenges & Opportunities

Pediatric patients have limited ability to 

express experiences/emotions 

(vocabulary and cognitive skills)

Clinical teams face time limitations

Doctors and nurses have very limited time with each 

patient, making it hard to do in-depth assessments.

Accurate data capture is difficult

Without direct patient input, clinicians must rely on 

observation and proxy reporting from parents, which can 

be unreliable.

AGE-SPECIFIC PROM 
TOOLS

Develop patient-reported 
outcome measures that 
are tailored to different 
age groups of pediatric
patients to improve ease 
of use and relevance

PARENT/CAREGIVER 
INVOLVEMENT

Engage parents and 
caregivers in completing 
PROMs for pediatric
patients to obtain 
complementary 
perspectives, and create a 
more personalized care 
journey

MULTICHANNEL 
DATA CAPTURE

Leverage digital and on-
site channels such as 
tablets or kiosks to collect 
PRO data from pediatric
patients in waiting rooms 
or after visits, to improve 
compliance

CLINICIAN TRAINING 
ON PROMS

Create awareness on
clinicians around the 
importance of PROMs and 
their proper 
administration to pediatric
patients to maximize 
engagement and data 
quality

How to 
address them?

Note: PRO - Patient-reported outcomes



Scaling the program, sharing learnings, and establishing an 
observatory will help optimize SMA care nationwide
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Future Plans

National Observatory
For Rare Diseases

Siriraj Hospital 2 Hospital 3 Hospital N

Patient-Reported
Data

Clinician-
Reported Data

Disease
Registries

Scaling the data collection system

Expand data collection through digital 
platforms and onsite channels

Integrating with EHR systems

Streamline data flow by integrating the 
platform with hospital EHR systems

Sharing learnings with other centers

Share outcomes strategy with other 
leading rare disease centers

Note: EHR - Electronic Health Record



Q&A
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When there is no data, patients 
miss the opportunity. Data is 
essential for policymakers to 
address rare diseases in 
healthcare policy
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