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Introduction
Within an already high-risk/high-reward industry, oncology drug development 
stands out as one of the most risky and also most potentially rewarding 
therapeutic areas. Six of the 10 global top-selling drugs are oncologic 
therapies, but the overall chance of success is low, with only five percent 
of Phase I oncology therapies ultimately making it to market, and an even 
smaller percentage being true commercial successes. Clearly there would be 
tremendous financial and health benefits by improving these odds. 
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Most importantly, to succeed and recruit 

strongly, trials today must include truly 

novel science and offer the prospect of 

meaningful improvements. 
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The oncology development landscape has also been 
transformed recently by the introduction of highly effective 
targeted therapies and immune-oncology products, e.g., the 
checkpoint inhibitors (CPIs), kinase inhibitors and antibody 
drug conjugates. With this move away from traditional 
cytotoxic agents, impressive gains in the level and duration 
of anti-tumor responses have been seen, together with 
substantial reductions in clinical development timelines and 
an increase in size of Phase I trials, which may now include 
long-running expansion cohorts. 

Importantly, we have also seen the move to “biomarker-
guided” approaches resulting in a two-to-three 
times higher chance of regulatory approval. Finally, 
the exponential growth in the number and type of 
studies (see Figure 1) has led to a dramatic increase in 
competition for investigators and patients alike, and a 
commensurate reduction in recruitment rates.  

In parallel, the global marketplace is evolving rapidly, 
with the unprecedented rapid growth and development 
of China and other Asia Pacific markets. China is now 
the world’s second-largest pharmaceutical market,* and 
sponsors need to consider how to position their future 
product for success in this highly dynamic marketplace. 

These recent changes require that sponsors adopt a 
different development approach to remain successful in 

today’s increasingly competitive oncology environment. 
Ideally, they should also use a biomarker-guided strategy, 
adopt a global perspective for clinical trials and incorporate 
commercial planning into early clinical development. 

Most importantly, to succeed and recruit strongly, 
trials today must include truly novel science and offer 
the prospect of meaningful improvements. Today’s 
capacity-constrained investigative sites are highly 
selective in regard to the new trials they will consider, 
and investigators and regulators both are increasingly 
less interested in copycat products or those offering only 
incremental benefit.

Figure 1: Dramatic Recent Growth in Oncology Clinical Development and Immuno-Oncology 

Source: Kinch MS. An analysis of FDA-approved drugs for oncology. Drug Discov Today. 2014;19(12):1831-1835. 

* Market share of top 10 national pharmaceutical markets worldwide in 2018. 
Source: Statista Web site: https://www.statista.com/statistics/245473/market-
share-of-the-leading-10-global-pharmaceutical-markets/. Accessed May 28, 2020.
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Mounting Recruitment Pressures for Oncology Trials 
The recent explosive growth in the number of oncology 
products and immune-oncology trials has created incredibly 
high demand for the same set of investigators and patients. 
By example, Table 1 illustrates the exponential growth in 
CPI combination trials and the required number of enrolled 
oncology patients, which has been (at least) doubling every two 
years. The requisite supporting oncology trial infrastructure 
has not been increasing at the same pace. As a result, many 
sites are capacity limited and decline study participation. 

Additionally, the number of oncology patients who 
participate in clinical trials remains static at approximately 
five percent, leading to recruitment bottlenecks and 
decreasing recruitment rates overall (Figure 2). 

One approach to help overcome this block (encouraged 
by the FDA is to relax and broaden study eligibility criteria 
to include more representative oncology patients, such 
as those with other comorbidities, cerebral metastases or 
ECOG status greater than one.

It is worth noting that there are differences between cancer 
indications; some cancers such as melanoma and non-
small cell lung cancer (NSCLC) remain extremely crowded, 
whereas other indications such as ovarian, gastric, and 
pancreatic cancer still have considerable unmet need and 
the potential to recruit well for novel treatments.  

Another major factor impeding recruitment is the 
targeting of smaller patient populations, based on the 
recognition of histologically and molecularly defined 
subtypes of cancer. For example, NSCLC was traditionally 
viewed and treated as one disease, but is now understood 
to have multiple subtypes defined by mutations such as 
EGFR, KRAS, HER2, BRAF, MET, ROS, ALK, MAP2KI, PIK3CA 
and RET. The ability to precisely target these mutations 
has improved patient response and survival, while at 
the same time limiting the size of the eligible patient 
pool, e.g., patients with the ALK mutation account for 
only approximately five percent of NSCLC, ROS and RET 
approximately one percent each. 

Figure 2: Decrease in Recruitment Rates in Checkpoint Inhibitor Trials 
Note: 70% decrease of patient recruitment rate for PD-1/PD-L1 combination trials.†

Source: Cancer Research Institute 
† Cancer Research Institute Web site: https://www.cancerresearch.org/scientists/immuno-oncology-landscape/pd-1-pd-l1-landscape. Accessed May 28, 2020.
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Table 1: Growth In Combination Checkpoint Inhibitor  
Studies 2010-2017

2010 2012 2014 2017

Number of  
new trials 5 13 58 469

Planned new 
enrollment 2,473 4,867 11,276 52,539

Planned 
enrollment per 

new trial 
495 374 194 112

Modified from Tang J, et al. Ann Oncol. 2018;29:84-91. doi:10.1093/annonc/mdx755
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Condensed Development Timelines/Accelerated Approvals 
A consequence of the enhanced response rates seen with targeted agents and immuno-oncology agents has been a move 
away from the traditional paradigm of sequential Phase I, Phase II and then Phase III studies, with an associated reduction 
in development timelines (Figure 3). Pembrolizumab, ceritinib and crizotinib provide recent examples of rapid approval 
time frames. Ceritinib was remarkably granted initial marketing authorization less than three years after first commencing 
clinical trials. This would have been an unprecedented outcome a decade ago.

These decreased timelines provide major benefit to oncology patients and are due to the interaction of:

•    Novel science leading to impressive anti-tumor responses 

•    The use of new and adaptive study designs 

•    Accelerated regulatory pathways

These latter two points are discussed in greater detail below.

Many regulators have introduced accelerated approval pathways for drugs that meet unmet medical needs for cancer 
and other serious diseases. For example, the U.S. Food and Drug Administration (FDA) has provisions for four different 
expedited programs (Fast Track, Breakthrough Therapy, Accelerated Approval and Priority Review), all with different 
requirements, but with the shared goal of speeding drugs to market. Qualification for these pathways requires novel 
science and compelling data—copycat products or those with incremental benefit will not typically be accepted.

Figure 3: Average Drug Development Times Are Shrinking 

Modified from Postel-Vinay S, et al. Ann Oncol. 2016;27:214-224. doi:10.1093/annonc/mdv550
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Today, Phase I studies have evolved and are now generally larger, flexible, more complex and include early evaluations of 
efficacy (Table 2). While the primary emphasis in Phase I remains safety, trials frequently include biomarker evaluation and 
estimate efficacy using early response measures such as overall response rate (ORR) or disease control rate (as opposed to 
PFS or OS). Importantly for patients, unlike 20 years ago, there is now an expectation that patients in first-in-human Phase I 
studies may achieve meaningful and potentially durable anti-cancer responses. 

At the same time, the increasing complexity and size of Phase I studies via multiple expansion cohorts changes the likely 
study duration and cost. Figure 4 clearly illustrates the changes and complexity in Phase I studies using the recent Keynote 
001 Phase I study as an example; the boxes highlighted in yellow represent a more traditional Phase I study.

Changing Design and Goals of 
Early-Phase Oncology Studies 
Traditionally, Phase I trials were small, sequential studies that focused mainly on 
toxicity and enrolled approximately 18 to 30 patients. Their purpose was to define 
the maximum-tolerated dose (MTD) while limiting the number of patients exposed 
to subtherapeutic doses. Typically 3+3 designs were used for dose escalation, and 
subsequent Phase II and III studies would then assess efficacy at or below the 
MTD (as a proportional relationship could be assumed between dose, efficacy and 
toxicity). Assessment of efficacy was typically based on the historic “gold standard” 
endpoints of progression-free survival (PFS) and overall survival (OS). 
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Table 2: Changes in Early-Phase Oncology Studies 

Prior to 2000 Today

Phase I Phase II Phase I/II

Purpose Find MTD Define activity Define MTD and activity

Emphasis Safety Activity Safety and activity and 
biomarkers

Endpoint Toxicity  
(Dose-Limiting)

Response  
(ORR)

Toxicity and response and 
preliminary survival

N (patients) 20 to 60 20 to 200 100 to 1,000

Registration value Null Limited Real  
(conditional, breakthrough)
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Figure 4: The Complexity of a Modern Phase I Oncology Trial (Keynote 001)

Abbreviations: IPI ipilimumab; NSCLC non-small cell lung cancer; PD-L1 programmed death receptor ligand 1; Q2W once every 2 weeks; Q3W once every 3 weeks
Modified from Khoja L, et al. J Immunother Cancer. 2015;3:36. doi: 10.1186/s40425-015-0078-9
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Additional Considerations for Modern Immuno-Oncology Trials

•    Dose-Limiting Toxicity (DLT) Window: Modern Phase I studies must also account for new time frames for 
capturing DLTs. The DLT concept originated from cytotoxic chemotherapeutic agents and was defined as the 
occurrence of Grade 3 or higher toxicities during the first cycle of systemic cancer treatment (usually three to 
four weeks). However, this definition is not easily applicable to recent therapies, whose DLTs may emerge well 
after Cycle 1. To capture these delayed toxicities, it is increasingly recommended that the formal DLT window be 
extended to two treatment cycles and that safety/DLTs are assessed on a cumulative basis. 

•    Choice of Trial Design: Early-phase oncology clinical trial designs fall into two main categories, rule-based or  
model-based. Rule-based designs include the widely used 3+3 design and the accelerated titration design. These 
designs make no starting assumptions about an agent’s activity, set predefined dose levels and the only allowed 
“adaption” is the fixed expansion of the cohort if a DLT is observed. However, they are simple to implement and 
their use is well understood and globally accepted.  

Model-Based Designs include, but are not limited to, the continual reassessment method (CRM), Bayesian optimal 
interval (BOIN) design, escalation with overdose control (EWOC) and modified toxicity probability interval (mTPI) 
design. These trials are adaptive and adjust cohort size and dose increments based on observed results, typically 
with the involvement of a biostatistician.   

It has been established by both simulations and examination of completed trials that model-based designs perform 
better, faster and are safer to establish the recommended Phase II dose (RPIID) than rule-based designs (van Brummelen, 
2016). As shown in Table 3, model-based trials had trial durations 10 months less than rule-based trials (26 versus  
36 months). While not achieving statistical significance, the almost one-year difference is very meaningful in terms of 
reduced development timelines and speed to market. Importantly, fewer patients were treated at dose levels below the 
RPIID (31 percent versus 40 percent; p = 0.73) while maintaining patient safety (13 percent DLTs versus 14 percent DLTs). 
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Table 3: A Comparison of the Performance of Rule-Based Versus Model-Based Oncology Trial Designs 

Number Trials 
n = 172

Rule-Based Model-Based

Duration of trials 36 months 26 months 

No patients below RP2D 40 31

Safety/DLTs 14% 13%

Modified from van BrummelenEMJ, et al. J Pharmacokinet Pharmacodyn. 2016;43(3):235-242.



Additional Considerations for Modern Immuno-Oncology Trials

•    Biomarkers: As noted previously, there is increasing reliance on biomarkers to diagnose cancer 
as well as monitor response to treatment. While logistically complex, such “biomarker-guided” 
approaches are generally rewarded with a two to three times higher chance of regulatory approval.

For Phase I studies to rely on biomarkers successfully, there must be reliable access to a robust 
and validated methodology, as well as solid logistical support. Typically, a central laboratory is used 
to process tissue and blood samples, and centralized readers may be used to confirming locally 
generated results. Turnaround time for laboratory results needs to be minimized, especially if the 
central laboratory is in another country and the central result is needed before trial treatment 
can start. We typically recommend this time period must be no longer than two weeks. As it is 
problematic to export biological samples from China, the simplest solution is to establish a central 
laboratory in China. 

•    Screening failure: When using new biomarkers, sponsors must prepare for the possibility of high 
screen failure rates. With targeted therapies (as discussed previously for NSCLC subtypes) it is not 
unusual to have screening failure rates of greater than 90 percent, i.e., 100 patients need to be 
screened to find between one and five eligible patients. This has a direct impact on site workload, 
and appropriate reimbursement for screening failures must be proactively provided.  

•    Biomarker thresholds: It is also important to establish meaningful thresholds for positivity/
response. For example, CPIs may choose to have a tumor proportion score (TPS) for the PD-1 
biomarker of greater than one percent, higher than 10 or another threshold, or simply target any TPS 
score, i.e., an all-comers design. This has important consequences, e.g., as targeting a TPS of 10 may 
result in a better outcome; however, the screening failure rate will also be higher and recruitment 
slower, providing an increasingly common dilemma for sponsors.
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The rapid growth and 

transformation of China 

cannot be overemphasized. 

Over the past five years or 

so, there has been rapid and 

wholesale change across the 

entire oncology ecosystem.

Early-Phase Oncology Trials in Asia Pacific
In parallel with increases in the oncology drug 
development pipeline, we have seen dramatically 
increased clinical trial activity—for both oncology and 
non-oncology—in Asia Pacific. This not only reflects 
improving local regulatory frameworks, but also the 
increasing commercial importance of the Asia Pacific 
market—especially China.

Today, Asia Pacific is firmly at the forefront of modern 
oncology drug development and provides sponsors with 
access to a diverse and large population, increasingly 
modern infrastructure, generally above-average 
recruitment rates and start-up timelines generally equal to 
or better than those of the U.S. or the major EU countries. 

The rapid growth and transformation of China cannot 
be overemphasized. Over the past five years or so, there 
has been rapid and wholesale change across the entire 
oncology ecosystem. This includes increased funding, 
a shift from generic product to innovation, improved 
protection of intellectual property, an overhaul of the 
regulatory system to a more FDA-style approach and a 
commensurate reduction start-up timelines.

Clinical trials in China were previously led by 
multinational pharmaceutical companies with no 
domestic competition, but the rapid rise of local 
innovator companies with home-field advantage has 
rapidly intensified competition for sites, patients and 
qualified clinical development staff.  

The importance of China has also led to a change in terms 
of market sequencing. Historically, market approvals 
were sought in a sequential fashion, typically starting 
with the U.S. and then proceeding to the EU, Japan 
etc. Today, sponsors are adopting a parallel approval 
approach and including China in their first “wave” of 
commercialization, which means Chinese medical 
practices and standard of care (SOC) needs to be 
addressed early in clinical development. 

The main Asia Pacific countries that regularly participate 
in early-phase oncology studies include Australia, China, 
South Korea, Singapore, Japan and Taiwan. The key 
features of these countries are summarized in Table 4.  
It is worth noting that three South Korean oncology 
hospitals regularly appear in the top 10 global oncology 
sites. India does not typically allow first-in-human Phase I  
studies, but can recruit impressively once preliminary 
safety has been established. 
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Importantly, one of the key advantages of Asia Pacific is increased recruitment potential compared to the U.S. and EU—
this is illustrated in Figure 5 with reference to immune-oncology studies. 

Figure 5: Patient Recruitment in China and Asia Pacific Countries Compared to the Six Major Markets
The median patient recruitment rate in different countries or regions.‡

Source: Cancer Research Institute
‡ Cancer Research Institute Web site: https://www.cancerresearch.org/scientists/immuno-oncology-landscape/pd-1-pd-l1-landscape. Accessed May 28, 2020.
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Table 4: A Comparison of Major Asia Pacific Countries Routinely Conducting Early-Phase Oncology Studies

Country Population Patient 
Recruitment Start-Up Times Cost Other

Australia 24.6 
million Similar to U.S. 

Three months  
for private sites;  

four to five months  
for government sites 

Government financial 
incentives can cost 

down to approximately 
50% of U.S. costs 

High quality 
research—a world 

leader in Phase I and 
first-in-human studies

China 1.4 
billion 

Speeds typically 
faster than in 

other countries 

New regulations 
improve start-up times 

to approximately  
six months 

Less than the U.S.,  
but are increasing

Issues in exporting 
biological samples

India 1.3 
billion

High recruitment 
potential Five to six months Approximately  

50% of U.S. costs 
No issues with  
import/export

Japan 127  
million Similar to U.S. Approximately  

six months 
Approximately twice 

that of the U.S. 

Mature infrastructure 
and market with 
experienced sites 

Korea 50.9 
million

Can be faster 
than U.S.

Approximately  
five months 

Competitive costs  
of approximately  
80% of the U.S. 

Cost of comparator 
agents must be paid 

by sponsor

Singapore 5.7  
million

Access to five 
major research 

centers

Approximately  
six months Similar to U.S. 

Large pool of 
experienced, qualified 

and English-literate 
clinical investigators; 

multi-ethnic population 
with genetic diversity

Taiwan 23.8 
million 

Can be faster 
than U.S. 

Approximately  
six months 

Can provide Chinese 
patient data at CFDA-

accredited centers



Some countries expect sponsors to generate clinical trial data on 
their local population, e.g., Japan. Typically this means that for Japan 
to participate in a global study, sponsors must first conduct a small 
bridging pharmacokinetic (PK) study in Japanese patients. In any 
case, sponsors should seek regulatory guidance on navigating local 
and country specific requirements in the Asia Pacific Region. These 
points are just points to consider and should not be considered 
regulatory guidance

For countries such as Japan, Taiwan and Korea, sponsors need to 
allow sufficient time in their planning for translation (and back-
translation) of certain key documents into local language

It often takes several years for therapies rapidly accepted into 
oncology practice in the U.S. to make their way onto Asia Pacific 
formularies. As such, there can be significant differences in accepted 
SOC. Where possible, protocols should allow for these differences or 
chose a backbone that is acceptable to all participant countries

South Korea expects that sponsors cover the cost of all agents 
included in a clinical trial, even if the SOC is available and reimbursed 
in South Korea

Australia mandates use of standard contract and indemnity 
documents. It is strongly recommended that no alterations be made 
to these documents, as any changes require legal review and greatly 
lengthened timelines

India, Singapore and Japan have moved to the eCTD-only format  
for CTAs

Singapore and Japan do not require any regulatory fees for the 
conduct of trials

Asia Pacific Regulatory 
Regulatory requirements in the Asia Pacific region differ between each country and it is 
important to understand each country’s approach to optimize start-up times. Though many 
Asia Pacific countries now follow ICH, mutual recognition still remains a work in progress. 

Some general points to consider include: 
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Table 5 summarizes Asia Pacific requirements for CTAs approval timelines, application format (eCTD versus paper), 
linguistic preferences and if CTA and EC/IRB reviews can run in parallel.

China, Australia and Taiwan now offer fast-track 
mechanisms to reduce CTA approval timelines. China’s 
priority review pathway is for novel drugs that treat serious 
diseases, products in short supply, early generics and 
drugs that have either been approved in the U.S. and EU or 
are undergoing review in those regions.

Australia uses the CTN scheme that delegates review 
and approval of studies to the ethics committee, with the 
protocol, investigator brochure and consent form of the 
main documents reviewed. Review time can be very fast, 
especially if private ethics committees are involved. 

In Taiwan, if the investigational new drug (IND) is approved 
by the FDA, then a fast-track pathway can be granted. This 
provides a waiver to review of CMC and Pharm/Toxicology 
studies and focuses on the clinical data section to be 
submitted for application (including possible regional or 
ethnic-relevant differences).

Areas of future focus in Asia Pacific markets include 
harmonization of IND filing requirements, improving 
permitted movement of samples between countries and 
harmonization of linguistic preferences.
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Table 5: Clinical Trial Applications—Logistics and Timelines in Asia Pacific 

Country

CTA and Ethics Committee 
(EC)/Institutional Review 
Board (IRB) Applications 
in Parallel or Sequential

Timelines (Days) for Approval Electronic Documents for 
Review (eCTD?)

Application Form  
in English or 

National Language?

Australia Parallel 30 to 50 calendar days On request English

China Sequential  
(NMPA CTA first)

60 calendar days if no comments from NMPA;  
in case of NMPA comments, applicant must submit 

required data within five calendar days
Not required Simplified Chinese

Hong Kong It can be parallel Nine to 16 weeks e-format in CD-ROM,  
in addition to paper copy English and Chinese

India Parallel 180 calendar days; it can be extended in case of 
multiple queries generated at different times

eCTD; application accepted  
only through e-gateway English

Indonesia Parallel Not defined Electronic not accepted Indonesian

Japan
Sequential, but submission to 
regulatory authority first, and 

then IRB submission

First submission: 30 calendar days;  
second and subsequent submissions: 2 weeks

Electronic; included only  
contents of clinical trial notification 

(CTN) in CD-R or DVD-R
Japanese

Malaysia Parallel

45 working days for Phase I trial, those clinical  
trials that involve biological/biotechnological,  
cell therapy product and gene therapy product  

as well as herbal product; 30 working days for all 
products except those products mentioned above

Not required English or Malay

New Zealand Parallel 45 calendar days Not required English

Philippines Parallel submission 30 working days eCTD; application accepted  
only through e-gateway English

Singapore Parallel Five to 60 working days Yes English

South Korea
Parallel, but preferred for 

sequential because some IRBs 
require MFDS approval

30 working days Submit online Korean

Sri Lanka Parallel Not defined Not defined English

Taiwan Sequential, but clinical trial 
application to IRB first 120 calendar days Provide all documents and information 

online to Window of Clinical Trials Chinese or English

Vietnam Sequential, but EC first Three to four months Not accepted English or/and 
Vietnamese



Recommendations for Sponsors 

Sponsors developing immuno-oncology therapies must adopt new approaches 
during their early-phase development, and the changing development environment 
has implications for their regulatory, scientific and operational strategies. 

We recommend that sponsors: 

Start with the end in mind. Sponsors must consider the future 
marketplace and likely competition at the time of expected product 
launch. This means assessment of competing products in the 
development pipeline and anticipation of likely practice changes to 
ensure that their new product will provide clinically compelling 
attention and value at the time of launch. Further, acknowledging 
that development timelines are falling, sponsors need to advance 
commercial planning to ensure the funding, strategy and infrastructure 
are all in place for product launch if approval is expedited

Review and refine the target product profile (TPP) regularly. 
Given the increased dynamism in the market, frequent assessment 
of new internal and external data and refinement of the TPP is required

Consider Asia Pacific sites. Many Asia Pacific countries now offer 
high-quality research capabilities, favorable regulations, rapid 
start-up times, reasonable costs, an available patient population and 
higher recruitment rates compared to the U.S. and EU

Include Asia Pacific-specific considerations into protocol design.  
There can be significant differences in current SOC between the U.S. 
and Asia Pacific countries, and SOC is not uniform across and within 
Asia Pacific. Newer therapies, which can rapidly enter formularies in 
the U.S., often take several years to receive reimbursement in Asia 
Pacific. Where possible, protocols should allow for these differences 
or chose a backbone that is acceptable to all participant countries. 
Alternatively, sponsors can decide to provide the newer therapies at 
their own cost

Plan early to conduct combination studies. With the increasing 
use of combination approaches, investigators expect to be able to 
offer their patients treatments in combination. Monotherapy 
studies are less attractive and investigators will usually only 
conduct them as a way to gain access to a subsequent novel 
combination expansion arm
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Focus on gathering the evidence to support accelerated pathways. 
Many companies have proposed rapid development plans only to be 
denied by regulators. Regulatory agencies want to see meaningful 
change and expect novel science with compelling data. Sponsors 
should not expect to receive these designations with copycat or 
studies with small incremental gains

Adopt patient-centricity in protocol requirements. To support 
recruitment and retention, protocol designs should consider the 
practicalities from a patient perspective. Overall, sponsors should 
aim for elegant simplicity in the protocol, resisting the urge to add 
requirements that increase trial complexity. For example, some 
inclusion criteria might be treated as optional, using home nurses to 
perform as many assessments as possible and considering liquid 
biopsies in place of tissue biopsies

PK sampling time points. Where possible, PK sampling schedules 
should not require overnight stays or 12- to 18-hour blood draws. This 
avoids the need for overnight staffing and is also less-burdensome on 
the patients. Or, at a minimum, these time points should be optional

Ensure all sites have timely access to biomarker processing  
and results. Consider enrollment based on local results if cross 
border shipping is not feasible

Include screening budgets. This is to allow for the (often very 
significant) costs of biomarker screening (noting that the biomarker 
may not be SOC or reimbursed in the region). For example, FGFR 
mutations screening in cholangiocarcinoma is often not done or 
reimbursed in Asia Pacific. In this case, the sponsor will need to pay 
for FGFR testing
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For maximum return on investment, 
Asia Pacific considerations must be 
included in development strategy 
as early as possible in the product 
life cycle. 

Conclusion
The historic sequential approach to early-
phase development is no longer the best 
model in oncology due to rapid 
developments in targeted therapies and 
immuno-oncology. These newer agents 
have encouraged an exponential 
increase in clinical trial activity, delivered 
unprecedented gains in anti-tumor 
responses and necessitated changes to 
Phase I designs, their expected 
outcomes and likely recruitment rates. 

This new rapidly changing and highly 
competitive environment means, more 
than ever, sponsors must focus on novel 
science and meaningful treatment 
effects to gain investigator attention and 
garner support for expedited regulatory 
pathways. Ideally, sponsors will adopt a 
global approach including Asia Pacific 
considerations and sites, and include a 
biomarker-guided approach and plan for 
a seamless Phase I/II transition. Clinical 
and commercial plans should consider 
the possibility that the initial Phase I trial, 
in fact, may be the basis of the 
regulatory submission and hopefully 
expedited approval.  

Asia Pacific is now at the forefront of 
modern oncology drug development 
and commercialization. And as China is 
expected to become the world’s largest 
pharmaceutical market in a few years, 
sponsors can no longer afford to focus 
only the U.S.. For maximum return on 
investment, Asia Pacific considerations 
must be included in development 
strategy as early as possible in the 
product life cycle.
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