Drug Repurposing Guidebook

This document defines the content of the FACT SHEET to be created for each identified tool, incentives,
initiative or practice (the Building Block) introduced by public bodies or used by developers to expedite

drug repurposing in Rare Diseases (RDs).
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Description

Even a quick analysis of literature shows, on one side, the progressive growth in
scientific publishing activities reporting the content of patent literature that is
relevant for developing and using drugs, but, on the other side, the quite limited
(if not biased) understanding of the patent system by many authors who do not
evaluate correctly the actual relevance of patent-related issues for evaluating,
accessing and using drugs, in particular with respect to rare diseases. Moreover,
there are sparse but clear evidences that, while several companies have reduced
their scientific publishing activities (preferring to disclose such information only or,
early on, in own patent publications [1,2]), the quality of reports summarizing the
content of patent publications in scientific literature is quite uneven [3]. Indeed,
only few PubMed-indexed articles try conveying basic information about the
patent system and the content of patent documents to the academic audience [4-
7], while the opportunities to perform extensive analysis across patent and
scientific literature are growing, in particular for medicinal chemistry topics
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relevant for drug repurposing [8-12]. Thus, it is important to provide investigators
with a guidance about how to effectively extract and evaluate findings from patent
literature, to be combined with findings from biomedical literature in order to
elaborate work hypotheses for selecting candidate drugs to be repurposed in a rare
disease and evaluate how testing such compound(s) in models or patients.

This BB provides investigators with an overview of some basic concepts about
patent documents and data (application Vs grant, priority Vs final filing, technical
disclosure Vs claims, geographical Vs commercial scope, patent classification
codes, patent maintenance, claims categories, etc.) and details about using most
effective free databases indexing patent information (coverage, search strategies,
data extraction/ archiving, programmatic access, etc.), proposing simple case
studies for

- Patent-only databases such as Patentscope [13], Lens Patents [14], Google
Patents [15], and related Patent Classification search engines [16-17]; and

- Public databases indexing patent, scientific, and regulatory information for
chemical compounds [18-22].

Category

Contact with TTO and Patents

Type of BB

Development practice

Geographical
scope

International

Availability

It covers information resources are freely available (unless indicated otherwise, in
particular for copyright reasons or subscription-based access).

Scope of use

Support to investigators involved in Drug Repurposing & Rare Disease research by
avoiding duplicated efforts and improving the process for selection & (pre)clinical
validation of drug candidates by:

- Increasing awareness about the (pre)clinical information that is available in
patent literature;

- Correcting some common opinions and practices about patent activities for
pursuing (pre)clinical research activities; and

- Improving the practices about the use of databases of patent literature and the
extraction of information and data from patent publications.

Stakeholders

Investigators involved in (pre)clinical research activities and data analysis;

involved patients’ organizations; technology transfer offices (TTOs) and business
development professionals within academic institutions, agencies and companies
that work in the fields of drug development, regulatory affairs, and health policy.
Enablers/ Previous experience in:

Requirements

- use of internet resources for scientific research and literature;
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- drug and/or rare disease research, clinical, Technology Transfer, or regulatory
activities.

Output

Useful knowledge for a faster selection, validation, and access to new therapeutic
strategies in rare diseases by:

- taking full advantage of (pre)clinical evidences already available; and

- better understanding patent rights and obligations that apply to commercially
available drugs.

Best time to
apply and time

This BB is mainly applicable in the early phases of drug development, to gather all
relevant information before/during the process for selection & (pre)clinical

window validation of drug candidates but it can support activities also in later steps, before
taking any major commitment or decision when pursuing the regulatory
proceedings and facilitating the access to the selected drug (acquisition,
distribution, manufacturing, clinical use, safety, reimbursement).

Expert tips PROs:

- Growing examples in the scientific literature and extensive support can be found
in the cited websites;
- NO copyright issues apply to patent documents.

CONs:

- A regular use of the described databases and search strategies is needed to
consolidate the knowledge and skills based on this BB;

- Some commercial databases are more effective than those described but their
access and use require more resources;

- Non-English languages can be used in patent literature, thus translation tools may
be needed;

- Patent databases, patent classification, and some patent/legal provisions may
evolve over time and guidance may become incomplete/incorrect;

- The patent information that is identified using the guidance in the BB needs to
be evaluated by specialists in legal proceedings at national level (since many
patent rules and other legal provisions applicable to drugs may differ at the
country level) and in strategic management before taking any major commitment
or decisions related to intellectual property and avoiding to be over-confident in
such matters.
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