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Pharmaceutical Industry at a Glance

Latest Trends in the Approval and Pricing of Pediatric Medicines in Japan
There remain substantial challenges in the development of pediatric medicines due to

technical complexities and limited profitability, despite their critical importance.

Among the new medicines approved in Japan from January 2018 to December 2024, 237
received approval for pediatric indications, including 72 with new active substances. Although
approvals with pediatric indications accounted for approximately 30% of all approvals in each
year, both the number and proportion of such approvals demonstrated an increasing trend

over the study period.

Of the approvals related to pediatric indications, 40% involved orphan drugs. Regarding
trends in application data, 10% of applications were submitted under the special “Kouchi-
Shinsei (public knowledge-based application)” scheme, and 4% were approved solely based
on overseas clinical trial results. The remaining approvals were based on data obtained in

Japan, with 41% of them relying on multiregional clinical trials including Japan.

An analysis of the lag period between adult approval and pediatric approval for the same
indication indicated that 77% of pediatric approvals occurred without delay relative to

approvals in adults.

Regarding the premium at the time of National Health Insurance (NHI) price listing, there
was a significant number of pediatric premiums under the special exception for inter-
specification adjustment in FY2024. The number of pediatric premiums applied at the time of
NHI drug price revision also increased, and during the FY2024-25 period, medicines with

pediatric indications evaluated with higher premium ratios rose markedly.

Points of View

Recent Trends in Post-Marketing Surveillance and Economic Evaluation of Post-Marketing
Database Surveillance
An investigation was conducted of Risk Management Plans (RMPs) for new drug approvals
between fiscal years 2020 and 2024 to summarize recent trends in post-marketing
surveillance, including observational studies with primary data collection, and to evaluate the

economic potential of utilizing post-marketing database (DB) studies.

Initial RMPs were developed for 37% of new drug approvals, primarily for drugs containing

new active ingredients. Although the number of RMPs did not change significantly, a




downward trend in the total number of post-marketing studies newly planned at approval was

observed in FY2024.

While the number of DB studies remained stable, their proportion increased as the total
number of post-marketing studies declined. DB studies, which can be conducted on a large
scale with a control group, differ substantially from small-scale traditional studies lacking
control groups. However, the currently available databases are limited, and constraints remain
regarding their availability and usability. DB studies are especially common among foreign-

affiliated companies, and it is notable that a single company often conducts multiple studies.

The changes in operational processes associated with the transition from traditional post-
marketing studies to DB studies were analyzed. Based on the costs incurred at each stage and
the estimated feasibility of transitioning to DB studies, cost savings over a 5-year study period

were estimated at approximately 9.2 billion yen.

An investigation into the use of DB studies in post-marketing surveillance suggested that
barriers include mandates for all-case surveillance, a shortage of suitable databases, and
variability in companies’ experience with DB study implementation. Nonetheless, appropriate
use of DB studies was shown to reduce operational workload and generate economic benefits,

underscoring their potential value as a future approach.

Survey Report on the Utilization of Public Databases by Pharmaceutical Companies (Part 1)

—Potential and Challenges—

Currently, the use and provision of pseudonymized information from public databases related
to medical and nursing care maintained by the Minister of Health, Labor and Welfare and other
entities, as well as the linkage analysis of additional pseudonymized and de-identified medical
information under the Next-Generation Medical Infrastructure Act, are under institutional
consideration.

Against this backdrop, we conducted a web-based survey of 74 member companies of the Japan
Pharmaceutical Manufacturers Association (JPMA), specifically those in the Drug Evaluation
Committee, to clarify the current status, expectations, and challenges regarding the use of
public databases in pharmaceutical companies.

Regarding the current utilization of public databases, approximately 40% of respondents
reported having used or considered using such resources, indicating a notable level of
engagement.

For future intentions, about 70% of all respondents expressed a positive outlook toward
employing these data.

Information prioritized for enhancement includes patient background data, electronic medical
record-derived data, and laboratory-related data, with particularly strong interest in clinical

laboratory values, imaging data, physician notes, and records of voluntary vaccinations.




Future utilization faces not only institutional and operational challenges but also internal
barriers within companies, such as limited understanding and inadequate organizational
infrastructure. Addressing these issues will require a dual approach: practical system design by

regulators and internal capacity building within companies.

Survey Report on the Utilization of Public Databases by Pharmaceutical Companies (Part.2)

—Stored information and Use Cases—

For future use cases for expanded utilization of public databases and medical and health-
related information, we will introduce specific research and analysis by pharmaceutical
companies based on the same questionnaire survey as in the previous report, “Survey Report
on the Utilization of Public Databases by Pharmaceutical Companies (Part 1) — Potential and

Challenges—"

Prior to the analysis, information stored in 11 public databases and a certified database under

the Next-Generation Medical Infrastructure Act was organized to promote social recognition.

The most frequently cited disease area for future use cases was antineoplastic agents.
However, considerable emphasis was also placed on cross-disciplinary research extending

beyond specific diseases.

Regarding the types of public databases preferred for utilization, 74.5% of respondents
reported a desire to integrate information from multiple databases. In particular, there were

numerous requests to combine data with the NDB.

For pharmaceutical companies, linking information across multiple public databases and
performing integrated analyses will enable the evaluation of new treatment efficacy and
patient profiles and will advance research on personalized medicine to optimize treatment
strategies. Additionally, progress is anticipated in areas such as enhanced post-marketing

safety monitoring and efficient evidence development.

To promote the secondary use of medical and health-related information, legal frameworks
and public understanding are essential. It is important for pharmaceutical companies to
actively use these data resources and demonstrate their value through specific successful

examples.

Analysis of Patient-Reported Outcome (PRO) Usage from FDA Published Data

In recent years, the importance of patient involvement in drug development has been
increasingly emphasized by industry, government, and academia. The Japan Pharmaceutical
Manufacturers Association (JPMA), a pharmaceutical industry organization, has announced

plans to promote patient and public involvement/engagement (PPI/E) and co-creation with




patients by 2025. The organization aims to advance drug discovery with active participation
from patients and the public. As patient-centered drug development and PPI/E gain
prominence, interest has grown in incorporating Patient-Reported Outcomes (PROs)—health

assessment tools completed by patients—into clinical trials.

Against this background, we examined PRO use in The Clinical Outcomes Assessment
(COA) Compendium, published by the FDA in 2021. This compendium consolidates
information on PROs and other evaluation tools applied to various diseases and symptoms.
Our analysis found that 216 PROs were utilized in clinical trials for 173 diseases/symptoms
and 296 investigational drugs, comprising nearly 90% of Clinician-Reported Outcomes
(ClinROs). The use of disease-specific PROs was especially notable in theumatoid arthritis
and related diseases, chronic respiratory disorders such as asthma, and female sexual
dysfunction. In contrast, fundamental PROs such as the Numeric Rating Scale (NRS) and
Visual Analog Scale (VAS) were primarily used for diverse pain disorders. PROs employing
diaries were often applied in defecatory dysfunction and epilepsy symptoms. Based on this
analysis of the COA Compendium, we present considerations regarding future challenges in

the use and development of PROs.

Recent Developments in Patient-Reported Outcome (PRO)
—Survey and Analysis Using a Clinical Trial Registry Database—
The number and percentage of PRO-related clinical trials registered on ClinicalTrials.gov

have increased steadily over the past 15 years (2009-2023), stabilizing from 2020-2023.

By disease category, conditions, signs/symptoms, and neoplasms accounted for the largest
numbers of PRO-related clinical trials, with musculoskeletal diseases representing the highest

proportion.

By clinical trial phase (Phase 1-4), Phase 3 included the greatest percentage of PRO-related

trials.

By country or region, the number of PRO-related clinical trials in Japan remained smaller
than in the United States and European countries; however, the rate of increase and the ratio
of PRO-related trials to all trials were comparable and did not differ significantly from other

regions. In contrast, the rate in China tended to be lower than in other countries or regions.
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