PPNV

O T T T T T
HERRRRNNNNRRRNNNNRRRRNNNNEE

PP DD PDDVVVDVVIV?7?

O T T T T T
O T T T T T T

O T T T T T T T T T T T
RNRRNRNARNRNRNNRNARNRNRRNRNRNRNRRRNEEEE




O T T T T T T
AINRRRNNNNRRARNENTED

ICTTITTIT]

n-of-1

O T T T T T T
O T T T T T T T T T




OO T T T T T I T T T

3. n-of-1?7?

n-of-1 [T T T
n-of-1 [T =3
O T T T T T T

mm -
CITTTT I I e I e e e eI e e T rrreaaerti
EEERERRNRN RN RN RN RN RN RRRERRERENINY
0 n-of-1 [TITITTIIIIIT] meta [TTIITTTT11] n-of-1 [TTTTTT1T] n-of-1
O Al BN 3 I n-of-1
LTI 10
I st I
T T 1
[ | —ZZ7] el el 777 7% 1
1 J J1 |
1 | 1
l $—EH l $_AH l =R
| WAL BUF (A-DHED-A)
L I\ ]
|| |
ZIRAER R TP ER

0 10 n-of-1[TT11T

<p style="text-indent:2em">n-of-1 JO000C000000000CCOCCOCC0CCO0CO0C00CO000000000C00C00C0 n-of-1

0000000000000000000000000000000000000000000000C00000000000000000000 n-of-1
00000000000C000000000 n-of-1
HobdtooOdoobdtobdtoddbbOdddobbdoobdiobdioOddioOddooOdioddioOdioOdioOddoobdooddiéoddioOddoOOdoobdo
00000000</p>

(T T T T T T IOT T ITTTTIT
(TITTITTITITTITTIT] W/ T Il [IT11T I
NERNNRNRRNRRNRNRRNRNNRNRRNRRERED Il



O T T T T T T

T T I T I T T T LT meta
O T T T T T T T T T

O T T LT -
OO T T T T T I T T T
NERNNRNRRNRRNRNNRNRRNRNRRNRRNREEEN /
NERNNRNNRNRRNRNNRNRRRNRNEED

(?) 277



O T T T T T
O T T T T T T

O I T I T I T T
O T I T T T T T T

LTI I ITTTITI GCP




O T T T T T T

O T T T T T
O T T T T T T T T T

OO T T T T T T T T

[T -1

IRNRNRNRNRNRNRRARERNRNRNRRRNRNREY ICHE9[] E9[ R1




O T T T T T T

O T I T I T T T T

(?) 22-222?

ARRNRRNRR RN RN RN RRRRRARANY [T ICH M4
E(R2) M T T T -[ITTTTT] -

P707?7?°77

[1] Cornu C, Kassai B, Fisch R, et al. Experimental designs for small randomised clinical trials:
an algorithm for choice. Orphanet | Rare Dis. 2013, 8: 48.

[2] Fonseca D A, Amaral I, Pinto A C, et al. Orphan drugs: major development challenges at the
clinical stage. Drug Discovery Today. 2019, 24(3): 867-872.

[3] Friede T, Posch M, Zohar S, et al. Recent advances in methodology for clinical trials in small
populations: the InSPiRe project. Orphanet J Rare Dis. 2018, 13(1): 186.



[4] ICH. ICH E1A: The Extent of Population Exposure to Assess Clinical Safety: For Drugs
Intended for Long-term Treatment of Non-Life-Threatening Conditions. 1995.

[5] ICH. ICH E9: Statistical Principles for Clinical Trials. 1998.

[6] ICH. ICH E9(R1): Addendum on Estimands and Sensitivity Analysis in Clinical Trials to the
Guideline on Statistical Principles for Clinical Trials. 2019.

[7]1 ICH. ICH E17: General Principle for Planning and Design of Multi-Regional Clinical Trials.
2016

[8] ICH. M4E(R2): The CTD- Efficacy. 2017.

[9] Public Policy Committee, International Society of Pharmacoepidemiology. Guidelines for
good pharmacoepidemiology practice(GPP). Pharmacoepidemiol Drug Saf. 2016, 25(1): 2-10.

[10] Chow S C, Chang Y W. Statistical considerations for rare diseases drug development. ]
Biopharm Stat. 2019, 29(5): 874-886.

[11] (T - (LTI T TTITTIT . 2020.
[12] DT SIINRNNNNRRARNNNNRRRNNNERE . 2021.
[13] [T - (LTTTTITTTTTITIT] . 2021.

PPP007?7°77

m 1l
n-of-1 [T] n-of-1 Design
111 Bayesian Method
11 Hierarchical Linear Models
a1 Single-arm Design
1 Non-Independent
HERENN] Auxiliary Safety Cohort
111 Individual-level Data
(1111 Hybrid Synthetic Control Arm
[II110 Mixed-effects Models
1111 Natural Disease History Study
1 Dose Response
110 Asymptotic Methods

(1 Cross-over Design



an /i T

(I

Revision #4
Created 2026-01-21 06:41:02 UTC by Colin Wang
Updated 2026-01-21 06:54:22 UTC by Colin Wang

Exact Methods
Interpretability
Reliability

Expansion Cohort Study
Basket Trial Design
Sensitivity

Parallel Groups Design

Adaptive Phase ll/lll Inferential Seamless Dose-selection
Design

Adaptive Seamless Design
Randomized Withdrawal Design
Randomized Controlled Trial (RCT)
Fast-acting Symptomatic Treatments
Integrity

Resolution

Survivorship Bias

Sequential Design

Delayed Start Design
Response-adaptive Design

Threshold



