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STUDY RATIONALE + GOALS

PHASE I: METHODS

Rationale
• Children with rare chronic diseases, including inherited metabolic diseases (IMD), have diverse,
complex and disproportionately high needs for health
• Impact on caregiver time and resources is

Study design

services1,2

high3

Recruitment

• Prospective, single-cohort study of 100 participants (a parent/guardian from unique families)

•

Aim to have broad range of relevant demographic and clinical characteristics in study families

• Collaboration of at least 9 pediatric metabolic disease centres across Canada (see Figure 1, at right)

•

We will use a purposive sampling approach to identify potential eligible participants, designed to

• Parents will keep electronic diaries of their families’ interactions with health care providers in community

• Our previous and ongoing research identified that parents of children with IMD are generally

(e.g., family practitioners, pharmacists), emergency department and hospital settings

satisfied with care and appreciate the care received from metabolic specialists, but experience

• Other family members anticipated to contribute to diaries if involved in each encounter

problems such as poor care coordination and problematic health care interactions outside the
metabolic

maximize variation in participant characteristics
•

We will pre-identify stratification variables (eg, age, IMD type)

•

Anticipate inviting ~200 parents to take part. Estimated 50% response rate based on research
experience with this population

clinic3-5

Criteria for eligible families
•

• Families are often experts about care needs for rare diseases, and possess central, unique

Child was born 2006-2015, receives care from a participating centre (see Figure 1, at right), and is
a participant in the existing cohort of >700 children with IMD in Canada, assembled as part of the

perspectives about the experience of receiving health care

Canadian Inherited Metabolic Diseases Research Network (CIMDRN)

• Engaging families is imperative to assessing health care and the extent to which it is patient and

•

Have agreed to participate in research

family-centered6,7 and to designing health care interventions that will sustainably improve patient
and family experiences8,9

Engagement of families

• Positive patient and family experiences, important in themselves, are also positively associated with

Engagement of families is pivotal for this project’s focus on family experiences

patient safety and clinical effectiveness10

Figure 1. Map of participating pediatric metabolic centres

Families will co-design the interventions that will emerge from this study
Study goal

Phase I goal

3 co-investigators are patients or parents; will be involved in all stages, including study design, decision-making, and implementation

To develop family-centered interventions that aim to
sustainably improve health care experiences and
both child and family outcomes for pediatric IMD

To prospectively and comprehensively describe
the health care experiences of families of children
with IMD

Larger number of patient/parent advisors (~10) from diverse backgrounds and experiences will advise on data collection tools and planned questions

DISCUSSION

Data collection

Phase I key questions

•

First study, to our knowledge, that collects real-time data on experiences with the health care
system among families of children with IMD

WHO are the health care providers (professional and formal)?

•

Paper-based + electronic data collection

HOW are care providers connected to each other and to the family?

•

Will pilot test data collection tools with families of children with IMD

HOW STRONG are patient/family-provider relationships?

•

Will loan tablets and offer home internet access during data collection to participants without those resources

•

Later study phases will build upon the work in this phase, informing the development of familycentered interventions to improve care and outcomes for children with IMD and their families

WHAT are health care encounters like, from the families’ perspectives?
WHAT is the impact of very positive and very negative health care experiences?

Care maps
•
•

strengthens study methods, sampling approach aims to minimize bias due to variations in

To illuminate networks of care (care providers, care institutions, and known relationships between services)

participant characteristics, sample size balances feasibility of data collection with statistical

To be created and drawn by participants with support from the research team (see Figure 2 as an example)

Electronic diaries
•
•

• Describe the health care experiences of children with IMD
(families’ perspectives)

• Understand the barriers to and facilitators of effective care
Phase 2

•

a child or whose children’s health issues are relatively stable may be more likely to take part |

evaluations (using Likert-type scales), and optional narrative descriptions

Information bias - participants may be more likely to include negative information about their

Quantitative evaluation questions to be based on the Picker Principles of patient-centered care (see Figure 3)11

encounters
Figure 2. Care map example, adapted from

•

Entries to be made weekly or more often

•

Diary methods capture real-time information and reduce the recall errors associated with retrospective surveys12

•

Electronic data collection yields higher quality data than paper diaries13

•

Continuity +
transition
Picker
principles

for family-centered care for children with chronic diseases

•

To clarify, interpret, and deepen understanding of participant experiences with care

•

Will focus on positive and negative experiences, individually tailored based on the participant’s diary and care map data

Analytic methods

• Engage families & providers to co-design interventions to
Phase 4

improve care (logic models & experimental evaluation plans)

•

Care map data: Social network analysis14-17 (eg, network density, key providers)

•

Frequency of adverse events: negative binomial regression

•

Quantitative variables: Descriptive - means (SD), medians (ranges), proportions

•

Sub-analyses by stratification variables (e.g., age, IMD type)

as appropriate

•

Qualitative data: Thematic content analysis18

Respect for
patients'
values,
preferences +
needs

Information,
communication
+ education

Care
coordination +
integration
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of family +
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Phase 3
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Figure 3. Picker principles of patient-centred care11
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